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CIIICOK COKPAIIIEHUU

6MWT — rtecT 6-MUHYTHOUN XOIBOBI

CINRG - Cooperative International Neuromuscular Research Group (Koomeparuszas MeXJyHapOgHAS TPYIIIIa
HEHNPOMBIIIIEYHBIX MCCJIeTOBAHMIT)

DNHS — Duchenne Natural History Study (MccinenoBamue ecTrecTBeHHOI cTopuu Muoguctpoduu [romerHa)

DXA - TecT mI0THOCTHU KOCTEH

FDA — Yupasiienue 1o CAHUTaAPHOMY HAA30pPY 34 KAYECTBOM MHUIIEBBIX IPOAYKTOB U MEIUKAMEHTOB

GRE - sddeKTsI, omtocpegyemMble uepes TII0KOKOPTUKOUIHbBIE PeIlelITOPhI

MLPA — multiplex ligation-dependent probe amplification (mynbpTuILIIEKCHAS IUTaHA3aBUCUMAS AMILIA(DIKATIVIA)

MRE — sdderTsI, orocpesyeMble Yepe3 MIHEPATIOKOPTUKONIHEIE PEIeIITOPbL

NF-kB — Nuclear Factor-kB (agepubIii hakTop Kamma 6era)

NGS — next generation sequencing (cekBeHUpOBaHNe HOBOTO MMOKOJIEHA)

TTRW- Bpems Gera/xon6661 10 m

TTSTAND - Bpems mofbemMa 13 IIOJOMKEHNA JieyKa Ha CIUHe

AJIT — amrannnaMuHOTpaHCchepasa

ATI® — aHrmoTeH3UH-IPEeBPAIIAIOIUil (hepMeHT

ACT - acnapraramuHoTpaHchepasa

TKC — r1oKOKOPTUKOCTEPOUBI

EMA - EBporeiickoe MeIUIMHCKOE areHTCTBO

JKEJI — :xusHeHHAsd eMKOCTh JJeTKUX

KU — KiImHNUYeCKoe ncCIeJOBaHme

K®K — xpearundochoxruHaza

K®K-MM - kpeaturdochoKnHa3a MbIIIIeUHAST

JIAT — makTaTaerngporeHasa

MAY — MUKDPOaIb0yMUHYPUI

M/IB — muimieunas guctpodus Bekkepa

MO — mermeunaa guctpodusa [iomenHa

MIIK — MmuHepa/JIbHas IJIIOTHOCTh KOCTHOM TKaHU

HO — HecoBepIIIeHHBI OCTEOTeHes

HC — HeoHaTaNBHBINA CKDUHUHT

HS — merxenarenbHbIE ABICHUS

ITKM/I — mosiCHO-KOHEUYHOCTHBIE MBINIIEYHBIE JUCTPODUHT

IIII — mepesioM TO3BOHKA

IITIIP — monuMepasHasda IenHAA PeaKIua

CEK® — cKOpOCTb KJIYOOUKOBOM (DUIBTPAIAN

CIIK - cyxoe IATHO KPOBU

DB - pparnua BEIOpOCa JIEBOTO JKeTyL0IKa

DIKEJI — popcupoBaHHAas KU3HEHHAST eMKOCTb JeIKUX

DdMO - pochoposmaMugaTHBINT MOP(POIUHOOJIUTOMED

IKT - anexrporkapauorpadus

IMI — ssiekTpomuorpapus

ECKUE PEKOMEHAAIINN




ECKUE PEKOMEHAAILIVN

TEPMHUWHBI 1 OITPEAEAEHUSA

AMOyIaTOpPHBII MAIMEHT — TTAIUeHT, CIIOCOOHBIN XOUTh CAMOCTOATEIbHO.

Kapamomuonatusa — rpymnmna reTeporeHHbBIX 3a00JeBaHUIl, XapaKTepUIYIoIascs IIaToJOThed MuoKapaa C ero
CTPYKTYPHBIMY ¥ /WM (PYHKIIMOHAJbHBIMHU HAPYIIEHUSMU, He O0YCJIOBJIEHHAsS MATOJIOTHMEN KOPOHAPHBIX apTepuil,
TUNepPTeH3ueH 000 9TUOJOTHY, KIAMaHHBIMUA MOPOKAMU M BPOMKAEHHBIMHU 3a00JI€BAHUAMU CEPAIA, CIIOCOOHBIMU
BBI3BIBATH HAOIIOJaeMble UBMEHEHUA MUOKAPA.

IlosicHO-KOHEYHOCTHBIE MBINIEUHbIE JUCTPO(G MU — I'PYIINA MBIMIEYHBIX JUCTPODUil, XapaKTepPUs3yIOIasics Iopaxke-
HUEeM MTPOKCUMAJbHBIX OT/JEJIOB BEPXHUX U HUYKHUX KOHEUHOCTEH.

IIceBmoruneprpocdus MbINII] — BU3YaJIbHOE YBEJIUUEHNE OTAEIbHBIX I'PYIII MBIIIIL BCJIEICTBIE UX 3aMEHbI JKIPOBOM
niy GuOPO3HOI TKAHBIO.

Mpemneunas guctpodpus Bexkkepa (MIB) — HacieicTBeHHOE pelleCCHBHOE HEPBHO-MBINIEUHOe 3a00jeBaHue, CIie-
mIeHHoe ¢ X-XPOMOCOMOI, BEI3BAHHOE MyTaluaMu B reHe DM D, TpUBOAAIIUMU K HEJOCTATOYHON (PYHKIIUU TUCTPO-
(uHa, MMeeT IO3AHee HAUaJIO U BEI3hIBAET 0oJiee JIerKUe CUMIITOMBI, SIBJISAeTCA 0oJiee JerKUM BapruaHTOM 3a00IeBaHUsd,
IpU KOTOPOM CUHTe3 Gesika AumcTpoduHAa UAET He N0 KOHIA, U B Pe3yJbTaTe IMOJyYaeTcsd HEMHOTO YKOPOUEHHBII, HO
BIIOJIHE (DYHKIIMOHAJIBHBIN OEJIOK.

Msineunas gucrpodus Jromenna (M/I/]) — HaciencTBeHHOE PelleCCBHOE HEPBHO-MBIIIIEUHOE 3a00IeBaHue, Clie-
mIeHHoe ¢ X-XpPOMOCOMOI, BbI3BAHHOE MyTanuAMu B reHe DM D, TPpUBOAAIIAMUA K OTCYTCTBUIO MU HEJOCTATOUHOMN

byHKIMYU gucTpoUHA, MMeeT paHHee HAuajIo U XapaKTePU3yeTCs TSAKeJIbIM TeUeHUeM.



1. Kparkaa nadopmanua mo 3a60JIeBaHUIO NIH
COCTOAHUIO (Tpymnie 3a00JIeBaHUI I COCTOSTHMH)

HaHHBIE METOOUYECKNE DPEeKOMEHIAINU paspa-
06oTaHbBI KaK IomoJHeHNe K KiImHnYecKUM peKOMeH-
mamuam MI/MIB [1] u BkiatouatoT nHGOPMAIHUIO,
Kacarlllylocad HOBBIX U paspabaThIiBaeMbIX, B T.dU.
He 3aperucTPUPOBAHHBIX, METOMOB AUATHOCTUKU U
repanuu M. OEr He MOTJIu GBITH BKJIIOUEHHBI B
KJINHUYECKNE PeKOMEHIaluu, TaK Kak B HUX BXO-
IAT TOJBKO 3aPETUCTPUPOBAHHBIE METO/BI U JIEKaP-
CTBEHHBIE IIPernapaThl.

1.1. Onpedenenue 3ab6onesanus uiu cOCmMos-
HUa (zpynnwvl 3a601€6aAHUT ULL COCMOAHUL)

IIporpeccupyromraa M (OMIM#310200) —
9TO HacJIeCTBEHHOE X -CIleIJIEHHOE HEPBHO-MBIIIIEY-
Hoe 3a00JieBaHMe, BbI3BaHHOE MyTarueii reaa DM D,
KOAMPYIOIIEro 0eJIOK AUCTPO(GUH, YTO IPUBOJUT K
OTCYTCTBUIO WJIV CUHTE3Y (PYHKIIMOHAJIBHO HEIIOJI-
HOIleHHOTO Oeska aucTpoduHa. OGBIYHO ITOopakaeT
MaJbYMKOB B JETCKOM BO3pacTe. XapaKTepusyercsa
¢J1ab0CTHI0 IPOKCUMAIbHBIX OTEJI0B KOHEUHOCTEH
u runeprpodureil UKPOHOMKHBIX MBIIII. B cpegaem K
11 rogam mamueHTH TEPAIOT BOSMOKHOCTEH CAMOCTO-
ATeIbHO mepeaBuratbes. CMepTh OOBLIUHO HACTYIIA-
er K 20 rogaM BCJIeACTBUE KapAMOPECIMPATOPHBIX
ocyokHeHUH [2—4].

Kauaudecku BuigendaoT 2 ¢GopMbl 3abojeBa-
HuA: nporpeccupymoinaa M m mporpeccupyro-
mag MIB. M/l — maubojee Tsa:xemada (opma ¢
MaHu@ecTanueil B Bo3pacre 2—95 JIeT M OPOrPeCcCHU-
PYIOIIUM B3JIOKAUYeCTBEHHBIM TeueHmeM: (hOpMUPO-
BaHMWEM BSAJBIX IIape30B, Hapajaudyeil M KOHTPAK-
TYP MBI, 00e3IBUKEeHHOCTH. [Iporpeccupyoiasa
MIOB — mob6pokauecTBeHHasaA popMa 3ab0JieBaHUA C
no3gHuM nebiorom B 10—20 jieT 1 MeAJIeHHBIM TIPO-
TPeCCUPOBAHMEM CHMIITOMOB MBIIIIEUHOH cJIaboCcTu
C COXpaHEeHWEM CIIOCOOHOCTM K CaMOCTOATEJHHON
xoap0e B Teuenue 15—20 jieT oT Hauajga 3abojieBa-
Hud4 [2, 3].

1.2. 9muonozus u namozene3 3a60ne8aHUA
unu cocmoanua (zpynns. 3ab6oneéanull unu
cocmoanuii)

B ocroBe Ml u MJIB ne:xxut myTranus B reHe
DM D, npuBogAIinasa K Pa3BUTHIO Jepunura u/mimn
HAPYIIEHUI0 CUHTe3a W (PYHKIUU OJHOUMEHHOTO
6enka. OOBLIUHO MyTAIlUA SIBJISETCS HACJEICTBEH-
HOIi; B l/5 ciyuaeB — Mmyranusa cunoHTanHaa (de
novo). I'ex gucTpodmHa — OAUH U3 CAMBIX OOJIBITHIX
TeHOB UYeJIoBeKa, COMEP:KUT 79 CTPYKTYPHBIX eIu-
HUIl — 5K30HOB. Cpenu myramuii B ~65% caydaes
BCTPEUarTCs KpymHbie menenuu; ~10% wmyrammit
IIPECTABJIEHO AYIJIUKAIUAMU, & OCTAJbHBIE CJIY-
Yau — TOUYKOBBIMU U MAJBIMU MYTAIl[UAMU, U3 KOTO-
perx 10—-15% mnpencraBiieHb HOHCEHC-MYTAIUAMUI
(crom-myTatus) [5].

Benoxr mpuctpoduH yuacTByeT B paboTe CKeJeT-
HBIX MBIIII, JbIXaTeJbHON U CepAeuHO-COCYIUCTOM
CHCTEM — CBA3BIBAeT BHYTPEHHUN ITUTOCKEJIET C
CapKoO- U AWCTPOTJIMKAHAMM B MeMOpaHe U BHEKJIe-
TOYHOM MAaTPUKCe, 00ECIIeUnBAET MEXaHUUYECKYIO U
CTPYKTYPHYIO CTAOMIBHOCTH MeMOPAHBI MBITIIEUHBIX
BOJIOKOH TIPU WX COKpameHmu. [JmcTpoduH Takke

SIBJISIETCA aMOPTU3AaTOPOM, 00eCIeYrnBarOI[UM BO3-
BpallleHre MBIIIILI B KCXOJHOE COCTOSHUE II0CJe
cokpaienusi. [Ipu mporpeccupoBanuu 3aboJieBa-
HUS MBIIITEUYHBIE BOJOKHA CO BpeMeHeM 3aMeIatTCs
(ubpo3HOIT U KMPOBOH TKaHBIO. V30(hopMEI OeKa
IUCTPO(MUHA ¢ MEHBIIIEN MOJIEKYJIAPHON Maccoil yua-
CTBYIOT B paboTe PA3JIUUYHBIX OPraHOB U CHUCTEM,
3a7ieficTBOBaHBI B paboTe KJIeTOK moara [6, 7].

1.3. Inudemuonozus 3a4601€6aHURL ULU COCTNO-
anua (zpynnol 3a601€6aHULT ULL COCMOAHUL)

ITo pasubIM ncTouHUKAM 3aboaeBaemocts ML
onenuBaerca Kak 1:3500—-6000 HOBOpOIKIEHHBIX
manbuukoB [2]. ITlo Hambosee akTyaJIbHBIM Hayu-
HBIM JTaHHBIM 00IeMupoBas 3aboseBaemMocTs MJIIIT
cocraBasger 1:5000 HOBOPOKAEHHBIX MAaJbUNKOB
[8—-10]. Bab6oneBaemocth MJIB omenmBaeTca Kak
1 ma 20 000 HOBOPOKAEHHBIX MaJabumKoB [8—10].
Hauusie mo 3ab6osieBaemMocTu B P® Ha maHmHBIN
MOMEHT JOCTAaTOYHO (pparMeHTapHBI.

1.4. Ocobennocmu koduposanusa 3aboneéa-
HUA UAU cocmoaHnus (zpynnvl 3a601e6anuUll uiu
cocmoanuil) no Mexwdynapodnoi cmamucmudie-
ckol knaccudpurayuu 6onesnell u npoérem, céa-
3aHHBLX CO 300pO6bem

Coraacauo MKB10, 3abosieBaHHE OTHOCUTCI K
kyaaccy VI, 6onesHam HepBHOI cuctembl, G71.0 —
IIEPBUYHOE IIOPaXXEHMe MBIIIII] (MBIH_IeLIHaH auc-
Tpo(dus).

1.5. Knaccugurayusn 3a601e6aHUA ULU COCO-
anua (zpynnol 3a601€6aHUL ULL COCMOAHUL)

M oTHOCUTCA K I'pyIIe IOACHO-KOHEYHOCT-
HBIX MbBIMIeuHbIX aucTpoduit (ITKM]II) xapakxre-
PU3YIOMUXCA NPEenMYIeCTBEHHBIM HOPaKeHUeM
IIPOKCUMAaJIBHBIX OTAEJIOB BEPXHUX W HUXHUX
KOHeUHOCTell. B 3aBucuMOCTH OT IIporpeccupoBa-
HUS CUMIITOMATUKU BHIAEIAIOT 5 cTaguit MIIII.

1-a cragua — OeccuMnToMHas (DOKJIMHUUE-
ckas). Ha aToi cTagum AuarHos3 MOYKeT OBIThH 3aI0-
[TO3PEH B CJIyUae OMpeesIeHUs TTOBBIIIIeHHON aKTUB-
HOocT KpeatuH(pochormHassl (KPK) B Kposwm,
HeOO'bACHMMOTI'0 OBBINIEHNA YPOBHA TPaHCAMUHA3
(AJIT, ACT) u naxrargerugporenassl (JIAT) wanm
HAJINYMs CJIyuyaeB 3a00JieBaHUS B CEMEHOM aHaM-
Hese, U YCTAHOBJIEH IIOCJIe TPOBEeHUS MOJIEKYJIAD-
HO-T€HETUYECKOTO0 MCCJIeOBAHUA.

2-a craguda (paHHAA aMOyJiaTopHas) — coxpa-
HeHa CIOCOOHOCTH K CAMOCTOSATEJILHOMY IepeaBu-
sKeHmio. [y aTOl cTagum XapaKTepHBI HapacTa-
omfas MBIIIIeUYHasa cJaabocTb, ObICTpas yTOMJISe-
MOCTBb, 4YacCThbI€ IIaA€HHUdA, MCIIOJIb3OBaHHE IIpueMa
T'oBepca mpu mogbeMe U3 MOJIOKEHUA CULA U JIeKa,
M3MEeHEeHNEe IIOXOOKH II0 TUILy «yTHHOfI», XOXOeH1e
Ha HOCKAaX, ICEBIOTUIIEPTPOMUSA MBIIII, TOJEeHEH.
Cnoco6HOCTh IOABEMA IO CTYIIEHAM COXPaHEHa.

3-a craaua (MO3aHAA aMOyJIaTOPHAsI) — coXpa-
HAETCA CIOCOOHOCTH K CAMOCTOATEIbHOMY Iiepe-
IBUIKEHUI0, HO OTMEUYaeTCs HapacTaHue BCeX CUM-
nTOMOB 2-# craguu (HapacTamT TPYAHOCTU WIpPU
xoabbe, yTpaumBaeTcs CIOCOOHOCTH ITOTHUMATBHCS
IO CTYIIeHAM U ITOA'beMa C T0Ja).

4-a craguda (paHHAA HeaMOyJaTOpHaAA) — yTpa-
YUBAETCS CIIOCOOHOCTH CAMOCTOSATEJHHO TEePEeBU-
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raTbCd, AJS MePeIBUIKEHUs] TPeOYIOTCS CIenuab-
HBIE CPEJCTBA, COXPAHSAETCS ABUTATeIbHAS aKTUB-
HOCTH PYK.

5-a cragud (I03qHAA HeaMOyJIaTOpHAA) — orpa-
HUYeHbl (PYHKIUN BEPXHUX KOHEUHOCTel, TPYLHO
YIEeP'KUBATDH TOJIOJKEHNE Tejia, HapacTaeT ceped-
Hasd U JbIXaTeJbHasA HeJOCTaTOUYHOCTE [2, 3].

1.6. Kaunuueckasa KapmuHa 3a0601e6aHUA WAL
cocmoanua (zpynnvl 3a601e6aHUT ULU COCMOAHUL)

BosbmuHacTBY ManpunkoB auaraos M ycra-
HAaBJIMBAeTCA TOJBKO IIPU NOABJIEHUU IIEPBBIX IIPU-
3HAKOB 0O0JIEBHU IOCJ€e IMEepuofa OTHOCUTEJIbHO-
TO0 MOTOpPHOTrO Ojaromoayuus. B sTor mepuon (mo
2—3 JeT KU3HU) IPOUCXOJUT WHTEHCUBHOE €CTe-
CTBEHHOE PAa3BUTHE CKEJIeTHBIX MBIIII, IpeobJia-
marolee Hajg AUCTPOPUUECKUMU IIpoIleccamMu, B
CBSA3U C YeM CUMIITOMBI OOJIE3HU OOBIUHO BBIpaKe-
HBI He3HAUUTEJIbHO, UJIN UX O0OHAPY:KeHUe TpedyeT
HACTOPOKeHHOCTHU. [IpuW TIaTeJLHOM OCMOTPE U
cbope aHaMHe3a 3a4acTyIO Ha 3TOI cTaguy 060JIe3HU
BBISIBJISIETCS 3a/[ePrKKa PeueBOro U MOTOPHOTO pas-
BuTusa. Pe0eHOK M0o3/Ke HAUMHAET JePyKaTh 'OJIOBY,
CaMOCTOATEJNbHO cujieTh U xoauTh. Ilpu M netu
00BIYHO HAaUMHAIOT XOAUTH B BodpacTe 18 mecsArieB
u crapumre. CaydaiiHON HaXOIKOU MOKeT OBITH Oec-
cumnToMHOoe moBbilieHne K®K u TpamcamuHas.
IToBermierne K@K (B mecaTh U make COTHU pas)
HaOJI0[aeTCsa Cpasy IOCe POKICHUA MaJbunKa U
Ha aMOyJIATOPHBIX CTAAUSIX 3a00J€BAHUA U TOJIK-
HO paccMaTPUBATBHCS BPAuOM KaK OJHO3HAUHBIN
noBoz 3anono3puth Ml u mpoBecTu najbHeUIINe
WCCJIeJOBAHUS JJIsI TIOATBEPIKACHUS MU UCKJIIOUe-
Huda gaHHoro 3aboneBanus. Iloseimenue AJIT, ACT
(Takoke yacTo B mecatku pas) u JIAT (B HECKOJIBKO
pas) umeet npu MI[J] MbiIlieuHOe, a He IeUeHOUHOe
mpoucxoxaenue [2].

Ha pannmeii am0ysatopHoii craguu (OOBIYHO C
3—5 jeT) HaOMIOMAIOTCS CAEAYIOIe KIacCuuecKre
npusHaku MJIIJl: mHapacTaolas MbIIIeUHasd cJa-
6ocThb (6OJIBbIIIE B MPOKCHUMAJBbHBIX OTAEJIaX PYK
¥ HOT), CHUJKEHUe TOJEePAHTHOCTU K HarpysKam,
ObICTpas yTOMJISIEMOCTb, HEYKJIOMKECTh, YacThie
IIageHunsd, 3aTPyYyOAHEHUA IIPU IIoaAbeMe II0O JIECTHU-
ne. Ilpu mogbpeMe m3 TMOJIOMKEHUSA CUAA HA IOTY
UJIM Ha KOPTOUYKAX MAIMEHT WCIOJb3yeT IpueM
ToBepca («mogbeM JeCeHKO» — yIupaeTca pyKaMu
Ha cobcTBeHHBIE Oempa, momorasi cebe MOTHATHCA
B BEPTUKAJIbHOE IOJOYKEHUE), IOXOJKAa CTAHOBUT-
cs1 mepeBasiMBaloIelicsa (Tak HasbIBaeMas «yTUHASA
MOXOKa» ). XapaKTepHO XK IeHMe Ha MBICKaX WU
MOAYIIeUYKax MajbileB HOT. IIpm ocMoTpe MOTYT
00HaApPYKUBATHCA IMICEBAOTUNEPTPOGUS  MBIIII]
rojieHeil, «KPBLIOBUIHBIE» JIONATKU, M'UIIEPJIOPI03
MOSICHUYHOI'O OT/eJia MMO3BOHOUHWKA, CHUKEHUE
CYXOKUJIBHBIX Pe(IEKCOB U TOHYCA MBIIIIII,.

Ha mosgmeii am0OysaaToOpHOU cTagmu cabOCTb
MBIIII] HEYKJOHHO mporpeccupyer. Xoanba cyire-
CTBEHHO 3aTPYAHSAETCS, YBEJIUUYNBAETCSA TUIEPJIOP-
103 TO3BOHOYHUKA, (POPMUPYIOTCSA KOHTPAKTYPHI
(OZHUMU ¥3 TEPBBIX MOABJIAITCA KOHTPAKTYPHI
TOJIEHOCTOIIHBIX cycTaBoB). CortacHO MeXXKIyHAPOI -
HBIM W POCCHUMCKUM KJIMHUYECKUM PEKOMEHIaI(u-

AM, HeoO0XoqmMa eKerojgHasd OIleHKa COCTOAHUA
cepAIa; HasdHaueHUEe WHTUOWTOPOB AHTMOTEH3WH-
npespamiaoinero ¢gepmentra (AIIP) maum amrTaro-
HHNCTOB aHT'MOTE€H3MHOBBIX PEIEIITOPOB K MOMEHTY
IOCTU:KeHUA mamueHToM Bo3pacra 10 jer[1, 3].

Pannasa HeaMOynaTopHas cTaamsa XapakTe-
pusyeTcsa yTPaToil CIOCOOHOCTHM CAMOCTOATEIBHO
nepeaBUraTbcsd, pe0eHOK BBIHYMKAEH I10Jb30BaTh-
cs KPecJIOM-KaTaJIKolM, KOTOPOM MOXKeT yIPaBJIATH
CaMOCTOSITEJILHO II0KA COXPAaHeHa [IBUTATeJIbHAS
aKTUBHOCTH PYK. IIporpeccupoBanue 00JIe3HU MIPU-
BOAUT K (hOPMUPOBAHMIO CTUOATEIBHBIX KOHTPAKTYD
KOJIEHHBIX, Ta300eJPEHHBIX U JIOKTEBBIX CYCTABOB.
DopmupyeTca BBIPAYKEHHBIN S-00pasHbBIN CKOJINO3.
HauumaeT pa3sBuBaTHCS CepAeYHAs U JIeroyHas Heflo-
CTaTOYHOCTS. Rapanomnonafrnﬂ B BHJe CHUCTOJIHUEe-
CKO¥ MUOKapAUAJIbHOU AUC(HYHKIITNY HA 9TOU CTagUN
Gosiesnu BeisiBasieTca B 18% cayuaes [11-13].

Ha mosaueir HeaMOy1aTOPHOM cTagny QyHKITUS
BEePXHUX KOHEUYHOCTEl MMOCTEIeHHO yTpauuBaercs,
HapacTaeT cepevHas 1 JIeTOUHAsA HeJOCTATOYHOCTh
[2].

Y HEeKOTOpOW dYacTu MHaIMeHTOB HAaOJI0ZAaIoT-
Csl MHTEJJIeKTyaJIbHbIe HAPYIIEeHUS, OCOOEHHOCTHU
HeHPOICUXOJOTUYECKOTO Pa3BUTUSA, OIMEPATUBHOMN
maMATU U ToBeaeHusd [14].

Hedunur Buramuua D u ocTeonmopos BcTpeua-
oTca y 6osbinHcTBa Aereit ¢ Ml u BRIABIAIOTCA
B paHHEM BO3pacTe, KOTJa MAaJbUMKU CIOCOOHBI
K CaMOCTOSTeJIbHOMY IepeABMKeHuio. IlepesioMbl
TPpyO0UYaThIX KOCTeli, CBs3aHHBIE C OCTEOIOpPO-
30M M 4YaCThIMU IIag€HUAMM, BCTPEUYAIOTCA YacCTO
(~ 21-44% munamuenTtoB). C Bo3pacToM IJIOTHOCTH
KoCTel mpojoJIKaeT yMeHbIaTbed [15—18].

B cBasuc AJIUTEJbHBIM IIPUEMOM I'NIIOKOKOPTH-
koctepounoB (I'KC) y MHOTHX ITanimeHTOB pasBUBa-
IOTCA TaKue He)KeJjJaTeJIbHbIE ABJIEHUdA, KaK Hapy-
IIeHWsI POCTA M II0JIOBOTO CO3PEBAaHUSA, HAAIIOUEU-
HUKOBas HEJOCTATOUYHOCTb, HAPYIIIEHUE TOJIePaHT-
HOCTH K IJIIOKO3€ U caXapHbIN numaber 2 Tuia, apre-
puajbHas TUIEPTEH3UsA, YCUJIEHUEe OCTeolmoposa,
(opmMupoBaHue KaTapakTbl. Bce mepedncaeHHbBIE
HapyIIeHusA TPeOyioT 06a3aTeIbHON KOPPEeKIINU U
HaOJIIOoeHUA y TPOMPUIBHBIX CIenaaIncToB [2].

B GonpmuHCTBE CcIyuyaeB CMEPThH IAIIUEHTOB
¢ M1 macTymaeT OT CEpAEUYHOU U AbIXaTeJIbHOU
HEJ0CTATOYHOCTH B KOHIe BTOPOT'O — CEepeaUuHe Tpe-
THETO JeCATUIeTUd Ku3Hu. TeM He MeHee CBOEBpe-
menHoe masHauenume ['KC, (usuueckas Tepamusd,
KOHTPOJIb PabOTHI CEepPAeUHO-COCYAUCTON W mbIXa-
TeJbHOU CHUCTEeM, IIOABJIEHUE IIaATOT€HETUUYEeCKHUX
METOJOB TePAIUU ITO3BOJIAIOT B HACTOSII[Ee BPeMs
3HAUUTEJbHO YBEJUUYUTH IIPOAOKUTEJIBHOCTh U
KauyecTBO KU3HU namueHTos ¢ MIIII.

MIOB aBasetcs 6oJiee 1oOpoOKadecTBEHHO (op-
Moii Gosiesnu. llebioT HaOIIOZAETCS 3HAUUTEIHHO
mo3:xe — B Bogpacre 10—20 ser. 3aboseBanue mIpo-
rpeccupyeT MeAJeHHO U PeJKO MPUBOIUT K NHBAJIU-
nusanuu no 40 ger. IIpu MJIB xapaxkTepHBI 6ojee
yacToe MopaskeHre MUOKap[a U PasBUTUE TUIep-
Tpo(hUUECKON MM AUJIATAIIMOHHON KapAUOMMOIA-
tun (go 50% cayuaen) [2].



IIpubnusurensao y 8% KeHIUH-HOCUTEJeH
IedeKTHOTO TeHa MOTYT HaOIIOJaThbCA ITPOABJIEHU
M. 9To MOKeT IPOUCXOAUTE B PE3YJIbTaTe TAKUX
HapyIIeHul, KaK JaitoHu3anus (MHAKTUBAIIN) XPO-
MOCOMBI X, ITOJTHOH UJIV MO3anYHOM (popMax CUHAPO-
ma Illepemesckoro—Tepuepa. KauHuueckue mpo-
SABJIEHUS OOBIUHO NEeOIOTUPYIOT B IIEPUO] TOPMOHAIb-
HBIX IIEPECTPOEK, TAKUX KaK 0epeMeHHOCTb, HAUYaJIO
MeHCTpyaIuii, KIuMakc. 3aboJjieBaHUE y JKEHIITUH
OOBIYHO TIPOTEKAET B BHAUUTEJIHHO 0oJjiee MATKOM
dbopme, uem y my:KunH. [ToMuMO MBIITIEUHOI cIa60-
CTH, IOCTATOYHO YaCTO MOTYT HAaOJIOJaThCA Hapy-
IIEHUA CO CTOPOHBI CEPIEUHO-COCYIUCTONH CUCTEMBI,
TaKVe KaK HapYIIeHUA CEPIeUHOTO PUTMA, PA3SBUTHE
InIaTallnoHHON KapauomuonaTtuu [19].

Hudpdepennuanpbuasa aumarsoctura M/
MIB npoBoauTcs co BceMu 00JI€3HAMU, OCHOBHBIM
KJIMHUYECKUM TPOSABJIEHUEM KOTOPBIX SBJSETCA
MblIeuHas ciaabocets [20, 21].

2. luarmoctTuka 3a60JieBaHUA UM COCTOTHUS
(rpymnisl 3a00JIeBaHUI UM COCTOSHUI),
MeQUIMHCKYE MOKA3aHUS U IPOTHBOIOKA3aHUA K
IIPUMEHEeHHUIO0 MeTOA0B TUATHOCTUKH

Huaruos M /MIB ycranaBiuBaeTca Ha OCHO-
BaHUU COBOKYITHOCTH JAHHBIX:

® AHAMHECTUUYECKUX;

® KJIMHUYECKUX;

® De3yJabTaTOB JaG0PATOPHOTO UCCJENOBAHUA
(6MOXMMUYECKOTO U MOJIEKYJISIPHO-TEHETUUECKOTO
aHaaun3a).

AnaMHecTHUYeCKHWe, KJIUHUUYECKUE METOJbI
uccaeNOBaHUA TNpeACTaBJieHbI B KIMHUYECKUX
pexomenganuax MIII/MIB [1]. Cpegauit Bospact
nuarunoctuku M B P® cocrasnser 7,5 get [22].
B cBa3u ¢ moABIEeHUWEM ITaTOTE€HETUYECKOH Tepa-
Uy, HasHA4YaeMoil ¢ paHHEro Bo3pacTa, HaspeJa
ocTpas HeoO6XOAMMOCTh PAHHETO IPEeJACUMITOMHOTO
nuarHoctTupoBanus geteir ¢ MIIII.

B HacTOAIMX METOOUYECKUX PEKOMEHIAIMAX
BHUMAaHUE yJeJeHO PAaHHUM CKPUHUHTOBLIM METO-
IaM BBISIBJIEHUS AeTel, 60abHbIx M.

2.1. Jlabopamophuie duaznocmuieckue uccue-
dosanus

Pawnaa gmarmoctuxka M u MIB — 3sajor
IPaBUJILHOTO BEJJeHUA MAIlUEeHTOB, HAJINUNA 3amaca
BPEMEHU [JIs peajnsaluu AeHCTBUA CTAHIAPTOB
Tepanuy U TPeAYyIpPe:KIeHUA IPOTrPecCUPOBaAHUA
He00A3aTeNbHBIX [JI MaHHOM HO30JIOTHMU OCJIOMK-
HEHUI, COXPaHEHUA KaueCcTBA U IIPOJOJIKUTEJb-
HOCTHU KU3HU NAIMEHTOB. JTO TaK:Ke BOSMOYKHOCTH
3aMeJJINTh IPOTPeCCUPOBaHYE 3a00IeBAHNS.

PexomeHpayeTcsa ompenejeHNe aKTHUBHOCTHU
K®K-MM KpoBu HOBOPOKIEHHBIM, a TaKKe AeTAM
1 u 3 jieT ¢ mOCIEAYIONIUM MOJIEKYIAPHO-TeHEeTHUe-
CKUM WHCCJIeLOBaHMEM IallUEeHTOB, ypoBeHbL KDK-
MM y KOTOpBIX IIPEBHIIIAET IOPOTOBbIE 3HAUECHUS

nna MIOI (6omee 2000 en/n) ¢ Ieabio paHHeH
IOKJMHUYECKON nuarHocTuku 3aboneBanua [10,
22-29].

Kommenmapuii: nosviuienue ypoéns KPK —
00aU2aMHUbLL, PAHHUL OOKJAUHUYECKUL NPUSHAK.

Xapaxmepuoim 0ns MI[I] asasemcs nosvluieHue
K®K 6 10-100 pas [2, 3, 24].

Heonamaavhotit ckpuHune (HC) aeasemcs
6AJCHOU NPoOPUIAKMULECKOU npozpammoil oduie-
CMBeHH020 30pa800XPAHEeHUSL Ol PDAHHE20 6blis-
JeHus 3a001e6AHUIL, JledeHUue KOMmOpbLX MOXem
npusecmu K 3HAYUMENbHOMY CHUNCEHUI0 3a60Je-
eaemocmu u cmepmruocmu. MHozosremuss 3adepic-
ka duaznocmukxku M/l (6 Poccuu cpedHuil 603-
pacm nocmanosxu duazrnosa M/ 7,5 nem [22])
u docmynHocmbs 8 HaAcMoAwee 6pems MaAKUx npe-
napamos, kak I'KC, amaaypeH, amenaupcew,
20n00upcer, BULMOLAPCEH, 2eHOMePaAnus MUKPO-
Jducmpogunamu u Opyzue paspabambviLeaembvLe
npenapamol, KOmMopble YAYYULAIOM KAUHULECKOe
coCcmosHUe NPpU PAHHeM Haxaje npuema, 0erarwm
uyenecoobpas3ubvim egedernue HC M/l u/uau ckpu-
HuHza Oemeil paHHezo OOULKOJNbHOZO 603pacma
(6 1 u 3 z00a) no pymurnnomy mecmy uMMYyHOPp-
JyopecuyeHmHnozo onpedeneHus maprepa M —
K®K-MM 6 kposu [23, 24].

3anosdanvtit duazno3 (uHnozda Odaxe 6 8—11
Jlem) menepb MO}cem paccmampuamscs KaxK npe-
namcmeue Kk 0ocmyny K onmumanbHoil meduyuH-
ckoil nomowu u mepanuu. Brawuenue KOK-MM
6 cucmemy HC/panHezo ducnanceprozo CKpUHUH2ZA
nozeoaum 6viaeaimv 0oavHbix M maaviukoe
cpasy uau 6cKope nocJe poxcleHus, obecneyusams
Haldnexcawuil yxoo 3a pebeHKoM, Uu3bercambsb HeHYHC-
HblX OUAZHOCMULECKUX MepOnpuismuil u meduyuH-
CKUX UHMEePEeHYUL, POHCOCHUS 8 CeMbAX 6MOPLLX U
mpemuux 001bHbLX Oemeil no NPUiUHe He3HAHUS, 8
yeaom npumepro Ha 20% coxpamumov KOJLUYLECMEO
poaxcdaruuxca demeit ¢ M/IJ], cHusums Hazpy3xKy
Ha cembu u oduecmaeo [25].

Heob6xo0umo makxxie 6Hedpumbv HA3HAYEHUE
mecmuposanus KOK-MM 6 kauecmee pymuHHO-
20 mecma 6 NepeuiLHOM NOLUKIUHUYECKOM 36€He
mak, KaK amo npuramo 6 psade cmpan. Ilepeauiil
mecm KOK-MM canedyem nposodumbs npu aw060iL
3a0epicKe MOMOPHOZO UAU Peue6020 PA3EBUMUS
[21].

Paunnsas nocmano6ka OuazHo3a no3sonsem,
Kpome npouezo, onpedenunb CMamyc HOCUMeJibCcmaea
Y 8Cex HCeHWUH cembu U 6 OasbHelluleM Nno360AUM
cemvam coenamv OCO3HAHHBLIL pPenpolyKmuEHbLiL
8bL00p, U36ex#as pPoxOeHUs 8 CeMbAX NOCACOYIOULUX
607bHbLX Oemeil. B 60ablWluHCcmee cayiaes cpedHas
pasruya eospacma medxncdy demvmu cocmasasem 35
mecaues [25], 6 makxom cayiae paHHAL OuazHOCMU-
Ka umeem peuianoujee 3HaA4eHUe NPU NAAHUPOBAHUU
poxcOeHus 30oposvix Oemeil. PaHHUIL nonyrayuoH-
HbLll CKPDUHUHZ2 MaKie npedomepawaem MHO20em-
HI0I0 U 00pozocmoswWy OUAzZHOCMUYECKYI0 «00uc-
ceio» , KOmopyio npoxodsam MHOZUe CeMbl 6 NONbLMKE
Hallmu npuiuny 3a001e6aHUA.

Kpumepuu yenecoobpasrnocmu 6HeOpeHUs CKPU-
HuHea demeili Ha KDPK 0as eviaeaenus M/]:

e 3abosnesaHue 00601bHO pPACNPOCMPAHEHO
cpedu opaHHbLX;

® ycmpaHeHue MHO20JeMHe20 XAOMUYHO0Z0 U
dopozocmosuiezo npoyecca OUAzZHOCMUKU;
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® BO3MONCHOCMb MeEPANne8MmMuULecK0z0 8Meula-
menbcmea Ha b6eccumMnmomHuoll (O0KAUHUYECKOU )
cmaduu u c60e6peMeHH020 HAUALA JeLeHUs;

® 803MONCHOCMb NPedomEpaAuLeHUS POHCOeHUS
68MOpbLX U mpembux 00JbHbLX MALLLUKOE 68 CEMbAX

c M1,
® gHeOpeHUe 8 KAUHUYEeCKY NPAKMUKY pada
npenapamos, nNOKA3bl6AWWUX KAUHUYECKYIO

appexmuernocmsb, 0COOEHHO NpU paHHeM HAuaJje
JleYenus — amaaypex, npenapamvl 0as NPONYCKa
oK30H08, AAV ¢ zenHom murpoducmpoguHa, 8amo-
poson (QuccoyuamueHusLil cmepoud ), 2u6uHOCMAm.

K®K npedcmasasem coboil dumep, cocmoauiuil
u3 M—mvrueunoit u B—mo032080i cy6sedunuy, Komo-
pule, coedunsscy, obpasyom uzopepmenmor: KPK-
MM (mviweunas), KOK-MB (cepdeunas) u KPK-
BB (mo3zo8as ). KOK-MM npeobaadaem 6 ckesem-
HOll myckynramype u muoxapde. Y 300pogvLx Uy
obwas akmuenocmv KOK cocmoum, 8 0CHOBHOM, U3
K®K-MM, a dpyzue usogpepmenmos. npucymcmay-
10M 6 He3HAYUMEeAbHbLX KOAUYeCmeax Uil 6000ue
He onpedeasomcsa. B demckom eo3pacme axmus-
Hocmb KDK eviwie, yem y 83p0ocavLx, Ymo C813aAHO
C UHMEHCUBHBLLM POCMOM U GKMUBHOCMbI MKA-
Hell, 00zamblx dMuM epmMeHmom, — MblULeYHOUL U
Heperoil. ITomumo 603pacma yposenv AKMUEHOCTU
K®DK 6 cviopomie Kposu 3a8ucum om MblULeYHOU
Mmaccvl. mena, Ypo8HA Pu3usecKoll AKMUBHOCMU.
HUmenno uszogpopma KOK-MM umeem npeumyuie-
CMBEHHYI0 JOKAAUIAUUID 6 CKeLeMHbLX MblUYAX.
Ona yseauuena y maaviukos ¢ MJ[]] ecredcmeue
nopaxceHus MblUlly, Ompaxcaem ymeixky epmenma
U3 MbLULEYHbLX 60JI0KOH U 3HAYUMEJNbHO Y8eaule-
Ha y OoavHbiX 6 parHem eo3pacme. Konuuvecmeo
U30(OpMbL YMEHbULACMCS C 603PACTOM, OMPAHCAL
Hapacmawnu,yo nomepio MblUleiHOl MACCbL ¢ NPO-
epeccuposanuem sabonesarnus [26].

B mHOz0eMHUX NULOMHBLX UCCIe008AHUAX, NPO-
sedennvrx 8 CIIIA u Espone, onpedesien u 8aaudupo-
san yposenv KDOK-MM, komopblil ucKL04aem Jox-
HONOJ0MCUMEeNbHble Pe3ybmamyl U daem 00HO3HAY-
HbLil omeem Ha Haauyue MJTIT — 2000 ed/n [27,28].

HUmmynoparyopecyenmuuLit aHAIU3 ABILAEMCA
00HUM U3 OCHOBHbLLX GHAAUMUUECKUX Memodos,
UCTIONb3YeMbLX 6 a00PAMOopUAX CKPUHUHZA HOB0-
poscdennblx, U 06aadaem 60Jee 8bLCOKOU LY8CMEU-
MeabHOCMbI0 U CReyu@PUUHOCMbIO, YeM mecmbl,
OCHOBAHHbLE HA UCNOJb30BAHUU (PepMEeRMAMUBHOU
axmuenocmu. OH obecneuueaem JAYYWYIO CMAH-
dapmu3ayuio U npocLesHuéaemocnyb no CPA6HEeHUI0
C QHAJAU3OM HA OCHOBE (PepMeHMmamu6Hol aKmue-
HoCcmu, KOmMopbLil 6 00AbUWLElL CMeneHU 3a8ucum om
ycaosuil npogedenus anaausa [28].

B Hedasnem uccaedosanHuu ObL10 NOKA3AHO,
umo KO®K-MM seasemcs pesesanHmHblm Ouomap-
Kepom 0as ckpurunza Ha MJT], nomomy umo KDPK-
MM 3HaUUMEAbHO NOBbLLULEHA 6 CAMOM PAHHEeM
so3pacme [26 ]. MakcumanvHblil Ypo8eHb (hepMmeH-
ma onpedensemcs 6 eo3pacme 1-6 gaem, 3amem
Konuvecmeo 0OesKa NOCMENneHHO CHUMNAeMCs, HO
cOXpansemcs 6viuie HOPMbL HA NPOMANCEHUU BCell
acu3Hu 6onvrovix M [3].

K®K-MM moxem Obimb noGbLULeHA He Y 8Cex
maadenyes ¢ MIJ] cpa3y nocae poxc0eHus, NOCKONb-
KY amo mapkep noepexieHus CKeJLemHblX MblUly,
u, caedosamenvHo, KOC8eHHbuLIL mapkep MJ[]].
B cayuasax upes3guiuailHO npeicOespemeHHbLX pPo0os
UJIU O4eHb HU3KOU MAcCCbl mea pebeHKa npu poxcoe-
HUU nospexcoenHue Mblull Y HOB0POHOCHH020 U3-3G
MTT mosxcem ObLmb 02PAHULEHHBLM, U, MAKUM 00pa-
30Mm, 6y0em noAY4eH JOHCHOOMPUYAMENbHbLI Pe3yab-
mam. B mo epems kax Hu 00uH HOBOPONHCOCHHLLIL
¢ MJI]T He 6bln nponyuieH 8 uccne0o8aHuu Ha noo-
meepiclernue KAUHUYeCcKOol docmosepHocmu mecma, 8
Opyzom uccae0o8aHUU U3BECMEH JIOHHOOMPULAMETb-
HbLil pesyavmam Ha M y kpaiine HeQOHOULEHHO020
(<28 nedenv) HOB0POIHCACHHO20 C 0UeHb HU3KOU MAC-
coii meaa npu poxcdenuu (<1500¢2) [25].

Tecm Ha KDPK ssasemcs apgpexmusrHvim 0ns
svla8senus nayuenmos ¢ MJ[]], o6radaem 8vico-
Kol cneyuguunocmyvio (Goaee uau pasroii 90%)
u yyecmeumenvrnocmuvio He menee 80%. IIpoyenm
JOHCHOOMPUUAMETLbHLLX Pe3YAbmanmos 6 uccnedo-
6AHUAX 0KA3AJCSA OYeHb HUIKUM, XMO 6ANHCHO NPU
oduazHocmuyeckom ckpuHuHnze. Tecm makice umen
8bLCOKYI0 8epoamHocmb noodmeepicoenus 3aboJie-
6AHUSA U NPUEMIEMYI0 6EPOAMHOCIb UCKAIOLEHUS
3abonesanus [29].

IIpobvt cyxozo namua kposu (CIIK) coxpa-
HALU cMAabUAbHOCMb NPU XPAHEHUU 6 6blCYULeH-
HOM cOcmosHUU 8 medeHue 2o0a npu —200 C [25].
Axmuenocmv KPK-MM ocmaemcs Heu3mMeHHOU
6 meueHue Heleau NpuU XPAHEHUU 00pa3y08 npu
KoMHam#uoi memnepamype. Xpanerue npob 6 cpede
¢ nosviutenHolt memnepamypoit (370 C) u enaxHo-
cmoio (80%) nosviutaem puck NOLYHUeHUS JONCHO-
0OMpuyamesbHblLX Pe3yabmanmos CKPUHUHZA.

B Poccuu 0sa zoda Oeiicmeosan nusomHbLil
npoexm HC na MJI/] no CIIK na naamHoil ocHo8e
6 cemu Kaunuk «Mambv u Jumasa». Cdenarno 6osee
6500 mecmos. 3agurcuposar cayuail o6Hapyice-
Husa M][]] y Ho80p0#DeHHO020.

Obopydosanue u HPA-Habopbl. KOMNAHUU
PerkinElmer 0as umMmMyHO@DAYOpPECyeHMHO20 onpe-
denenuss K@K-MM (pezucmpauus 3agepuieHa 8
2022 2.) 6 Hacmoauiee gpems pabomarwm 6 'BY3
Mopososckasa demckas 20po0cKas KHUHUYECKAA
oonvHuya J[3M (2. Mockea ). Juaznocmuyeckoe
obopydosanue Victor® (PerkinElmer) ume-
emca 60 ecex 80 medukro-zeHemuuecKux UEH-
mpax Poccuu (http://amg-genetics.ru/razdel-
glavnyix-vneshtatnyix-speczialistov/czentryi-
diagnostiki).

Anaaus GSP Neonatal Creatine Kinase-MM
npedcmasasem coboil. meeploPasHbLii GaYoOpouUM-
MYHOMEeMmPUYeCcKUil npamoil caH08UY AHAAU3 O
08yx naaulek, UCNoab3yem Xumuieckue cmardap-
mut PerkinElmer DELFIA, npozpammuoe obecne-
yenue u obopydosarue GSP [30]. Memod 00obper
FDA 6 0exabpe 2019 2. [31].

2.2. Duddepenuunanpaasa quaraoctuxka M

TectupoBanue KPK aBigeTca upes3BBIYAHO
IIOJIe3HBIM J1a00pATOPHBIM WCCJIEeLOBAHUEM IJIA



Tabauua 1

duddepennuanbHas TuarHocTuka nmossimenus yposHa K@K [21, 32]

Muonaruu

HeiiponmaTun

HocurenbcTBo (qucTporHOIATIN)

Cungpowm Illapko—Mapu—Tyra u I'mitena—Bappe

Kamanonarun

Cunapom I'mitena—Bappe

KoHrenurajibuble MUOTIATUN

Jpyroe

MuayKIus ieKapcTBaMu / TOKCUHAMK

WNanonaTnueckas runeprkpeaTnHKNHAZEMU S

BocnanurenabHble MUOIIATUN

IToBblIIeHHASA MbIIIIEYHAA Macca

MerabosnuecKne MUOIIATUNA

T'unorupeos/runonapaTupeos

Mpermeunsie guctpodun JlekapcTBa
BoJsie3Hu MOTOPHBIX HEHPOHOB Paca
AmuorpoduuecKkuii 60KOBOM CKJIEPO3 ITon

ITocTrioIMOMUETUTHBIN CUHIPOM

Xupypruyeckrue BMeIIaTeJIbCTBA

CuouHaJabHAas MbIIIIeYHAs aTPOGUs

Tpasma (OMI', BHyTPUMBIIIIEYHbIE UJIU TOJKOMKHBIE MHHEKITNN)

OIIEHKM COCTOSHUSA IAIlMEeHTOB C IIOO3PEeHMEeM Ha
nucrpoduuonaruio (Tabi. 1).

TecT sBIseTCS OTIPaBHON TOUKOII B OIEHKE
pebeHKa ¢ 3aIepPKKO MOTOPUKH, HaKe ecJid B 00JIb-
el cTereHy UMeeTCs KOTHUTUBHAA 3aepskKa [21]:

e TectupoBanue KPK ObICTPO 1 HEZIOPOTO;

® TeCT IO3BOJISET IIPOBeCcTU AU(PPEePEeHIIUPOBKY
MeXKy PA3JIUYHBIMU COCTOAHUSIMU C CUMITOMaMM
MBIIIIEUHOH CJIa00CTH;

¢ KOK MoKeT mOMOUYb PA3JIUUYUTh IeHTPAJb-
"y (rme HopMmanbHasas KPK) u mepudepudecKyio
(rme K@K mokeT OBITH HOBBINIEHHOI) NPUUYUHY
MOTOPHOI 3aeP:KKHU;

o K®K moBbIllleHa y OOJIBIIMHCTBA OOJIBHBIX C
3ab0JIeBaHeM MBIIIII], HO MOKEeT OLITh HOPMAaJIbHOMI
IPU MeAJEeHHO ITPOTPECCUPYIONTNX MUOIIATUAX.

Crenenpb moBbimienuss KPK Taxike MoskeT OBITH
noJsiesHonn A  auddepeHnuaabHON AUATHOCTU-
KU OTHEeJbHBIX (popM MbIiieuHoii guctpodpun. Tax,
"ampumep, mpu M1l KOK MmHOrOKpaTHO IIpEBHIIIAET
HOPMY, TOT[la KaK IIPU OOJIBIITMHCTBE APYTUX MUOIMA-
TUi HAOJIIOAaeTCA MeHee 3SHAUNTEIbHOE TTOBLITIIEHNE.

JdpyruMu BO3MOXKHBIMU JUATHO3aMU ABJIAIOTCSA
LGMD 1C (kaBeonuHomaTus), 2A (KajJbmamHOIIa-
TuA) u 2B (muchepauHonaTHA), IPU KOTOPHIX TAKKe
MOKeT OBITh 3aMeTHO IIOBBIIIeH ypoBeHbh K®PK.
Ypoeerb K®PK mo:keT ObITH He IIOBBIIIIEH IIPHU HEKO-
TOPBIX MUOTATHUAX WJIU AK€ MOYKET ObITh CHUIKEH
pAxoM (PaKTOPOB, BKJIOUAS 3HAUUTENBLHYIO IIOTEPIO
M, npueMm 'KC, aaKoroamnsM niInd TrUIePTHUPEOS.
Takike BayKHO IIOMHUTH, UTO HOBBINIEHWE YPOBHA
K®K B cbiBopoTKe He 00sg3aTEeIbHO O3HAUAET IIep-
BUUYHOE MUOIIATHUUYECKOe paccTpoicTBo. Haile Bcero
K®K Oyzer moBBIIIIEHA HE3HAYUTEJNBHO (OOBIUHO
meHee ueM 70 10 pa3 oT HOpMBI) IIPU 3a00JI€BAHUIX
IBUTATEJLHBIX HEWPOHOB, XM HEUYACTO IIOBBIIIIEHUE
ypoBHsa KPK moxxeT HabIomaThCA IPU CHHIPOME
ITapro—Mapu—TyTra u I'uitena—Bappe.

OHIOKPUHHBIE PACCTPOMCTBA, TaKle KaK I'UMIIO-
TUPEO3 ¥ TUIONapaTHUPEO3, TaKiKe MOryT OBITh
cBsasaHbl ¢ BeIcOKUMU ypoBHaAMu KPK. IIpuunnabs:
noBbilienus ypoBaa KPK, KpoMme HepBHO-MBbIIIIEU-
HBIX 3a00JIeBaHUWI, BKJIOUAIOT: MBIIIIEYHBLIE TPaB-
MBI (IaIeHUS, BHYTPUMBIIIIEUHbIE I MOAKOMKHBIE
uHBbeKIUu, OMI'-ucciegoBanmsa), BUPycHbIe 3a060-

JeBaHUSA, CYAOPOTH UMW (PUBUUYECKYIO HATPY3KY.
B stux cayuasx mosbiirenre K@K o0bIYHO HOCHUT
IPEeXONAINIUNA XapaKkTep 1 IPEBHIIIIaeT HOPMY MeHee
yeMm B 5 pas[21, 32].

B uccnegosanuu J.R. Mendell et al. (2012) [24]
PAI JIOXKHOIIOJIOMKUTEIbHBIX CIYUYaeB CO 3HAUEHUA-
mu pepmenTatuBHO akTuBHOCTH KPK cBrimie 2000
el/a y ucubITyeMbIX (7 MyKUUH U 2 KEHIITUHBI), y
KOTOPBIX He obOHapy:Kuam myrtanuii rema DMD,
OBLIM CBABAHBI C APYTUMU MeHEeTUUYECKUMU MUOIIa-
TuaMu. O0OHAPYKUIN MyTallid B Hanbojee OOIIUX
renax LGMD (DYSF,CAPN3,SGCA, SGCB, SGCC,
SGCD u FKRP). Myranuu o0HapysKeHbl Y OJHOU
neBouku (ToukoBad myrtanusa DYSF) u 2 manpum-
KOB (0AuH ¢ TouKoBOi myTanueii SGCB, a 1pyroii ¢
TouKoBoli mytarnueit FKRP). IloBuilienue ypoBHA
K®K saBaserca mposBjeHHEM HATOJOTUU CHUHTE3a
nuctpodrHa, a He CIenU(PUUHBIM MapKepoM IJIsd
demoruna M. Takum o06pa3oM, IOBBIIIEHHBIE
smauenuss K®PK, me mocrurarommue ypoBHA 2000
en/Js, MOTYT yKasaTh Ha Ipyrue, MeHee 3J0Kaue-
ctBeHHBIE, ueM M]IJl, reHeTuYeCcKu 00yCIOBIEHHBIE
MbIIIeuHbIe nuctpodun [24, 32].

3. He 3aperucrpupoBaHHas JeKapCTBeHHA T
Tepanus, BKI0Yas MeTUIMHCKIE TOKA3aHU S
M IPOTUBOIOKA3aHUA K IIPUMEHEHUIO
METO/[OB JIeUeHM

Mepurniuackaa momoIns geram ¢ M mHampas-
JleHa Ha 3aMe[JIeHHe IIPOrPeCCHUPOBAHUI CHUMIITO-
MOB, MaKCHMAJBLHO IIPOLOJIXKUTEJIbHOE COXpaHe-
HUE CIIOCOOHOCTU MEepPeIBUraThbCs CAMOCTOATEILHO
C HCIOJIb30BAHMEM COBPEMEHHBIX peaduImTaIy-
OHHBIX CPENCTB, IMpeAyIpeXkIeHre Heo0A3aTelb-
HBIX [JIs [OAaHHOrO 3a00JieBaHUSA OCJIOMKHEHUM.
KauecTBennasa u cBOeBpeMeHHAs MeIUIIMHCKAS
IOMOIIbL HAa aMOyJIATOPHOU CTaguu OOJIE3HU SBJISA-
eTcs 3ajJ0rom OoJiee MOOPOKAUECTBEHHOTO TEUEHUS
00JIe3HM, KAuyeCTBA JKU3HU, YBEJIWYEHUS IIPOLOJI-
SKUTeJIbHOCTH Ku3HU. C yUeTOM TOro, UTO CPeqHUI
BO3PAacCT IIOCTAHOBKY JUATrHO3a B PA3BUTHIX CTPAHAX
cocraBisaeT 4,5 roga, B paCHOPSsKeHUN CIIeIHaJIN-
CTOB M CeMell MMeeTCs BCero HeCKOJIbKO JIET, KOorja
apceHaJl MepOIPUATHUI MO HaLJIeXKaIleMy yXOmy
MOJKeT OBITh MaKCUMAaJbHO apdeKTrBeH [3, 23].
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C BHeIpeHUEeM B MPAKTHUKY CTaHIapTOB Tepa-
MWW, AOCTYIHOCTU PECIHUPATOPHON MOAAEePKKH
MPOAOJIKUTEIbHOCTDh KU3HU OOJNBHBIX YBEIUUU-
gack Ha 10—15 Jjer m mpubiamxaerca IO CPpeIHUM
sHavenuAM K 30 romam. B mocaenHue Toabl cCMepPTh
0OJbHBIX B OOJIBIIMHCTBE CJIyYaeB HACTYIAEeT OT
cepaeuHoii HemocTaTouHoctu [1, 3, 33].

Benenme mnamumentoB ¢ MJI npeapmosiaraer
MYJAbTUAUCIUIINHAPHBIN TOAXOA C 00a3aTesb-
HBIM yYacTHeM Bpada-TeHeTHKa, Bpaua-HeBpoJora,
Bpaya-myJIbMOHOJIOTa, BPada-IeTCKOr0 KapmuoJio-
ra, Bpaua-KapauoJiora, Bpada-TaCTPOIHTEPOJIOTA,
Bpava-AeTCKOTO SHAOKPUHOJIOTA, Bpada-dHIOKPU-
HOJIOTa, Bpadya-TPaBMAaTOJIOTA-OPTOIleZla, Bpaua-
IWeToJIOTa, Bpada-IcUxXmarpa, Bpada-menmarpa/
Bpaua o01el TpakKTUKY (ceMeiiHOTo Bpaua)/Bpada-
TepaleBTa, Bpaua-o)TaabMOJIOTa, Bpaua-aHECTe3U-
0JIOTa-PeaHMMAaTOJIOTa, MEAUIIMHCKOTO IICUXO0JOTa,
Bpaua 1o JeuebHoi Pu3KyabType (uiu Bpada-(pusu-
oTepameBTa, Bpaua (pu3nUeCcKO 1 peabmInTaInoH-
HOI MeIWIIMHBI), Bpayua II0 HaJJINATUBHOM Meau-
IIUHCKOU IIOMOIIY, CHEIUAJINCTA IO MEeIUITMHCKOMN
peabunuTanuu U Bpauell APYrux CIenuaJIbHOCTEMH,
UMEIOIUX ONIBIT B JIEUEHUU 3TOT0 PeAKOoro 3aboJie-
BaHUA.

B nacrosIliee BpeMsa MOBCEMECTHO UIYT UCCIIE-
IOBAHUA HOBBIX MPEIapaToB AJIA ITaTOTeHeTUYeCKON
repanuu M. decATKu KoMmaHuii paboTaroT HaJ
co3laHVEeM YHUBEPCAJIbHBIX W TAPTeTHBIX IIperapa-
ToB. IIpoxogaT TpeThbu (Pasbl KIMHUYECKUX WCCIe-
noBauuii (K1) yHUBEepCcaIbHOM reHO3aMeCTUTEIbHOM
Tepanuu Ha ocHoBe AAV BUPYCOB, HECYIIIUX T'eHe-
TUUYECKYI0 NH(POPMAIIVIO JJIA KOAUPOBAHMUA CUHTE3a
MUHU- ¥ MUKpogucTpodmHa. B mporiecce nccienosa-
HUM PAL MaJbIX MOJIEKYJI, OKa3bIBAIOIIUX BJINAHUE
Ha IIaToJIOTUUeCcKUe Ipoliecchl B MbImInax npu ML
Ias meTeit 2—3 JeT WM cpasy IIocJie YCTaHOBJIEHUS
nmarHosa 0osesHu [34].

Ono0OpeHBI MeKIYHAPOIHBIMU PEryJIATOPHBIMU
opraHaMu " y:Ke HmpuMeHAMTcA B P® TaprerHble
mpernaparsl IJis IIPOUYUTBHIBAHUS CTOM-KOJZOHOB U
mpomycka 3K30HOB 51, 53, KoTOophle Has3HAUAIOT
meram ¢ MIII1 ¢ parHero Bodpacta. COBOKYIIHO, OHU
MOAXOAAT OpueHTUPOBOUHO 17151 40% GonbHbIX [34].

TapreTHble TmIpenapaThbl, KOPPEKTUPYIOIINe
HapyIlleHne PaMKM CUUTBHLIBAHUA TeHa JUCTPOdhU-
Ha IIyTeM IIPOIYyCKa OIpeesIeHHBIX dK30HOB (H1,
53, 45 u gp.), obecmeuuBaAIOT CUHTE3 (PYHKIIHO-
HaJIbHOT'0 YKOPOUeHHOro 6enKa guctpoduHra. Takoit
0eJIOK CUHTe3upyeTcs mpu 6oJsiee JOOPOKAUECTBEH-
HOU (popme muctpodpurHonatuu — MIB. IIpenapars:
JLJIA TIPOITyCKa 9K30HOB OKA3bIBAIOT MYJIbTUCUCTEM-
HOe Bo3JelicTBUe Ha OOJBHBIX, IPU AJIUTETHHOM
HCIIOJIb30BAHUU IIPOJJIEBAIOT CIIOCOOHOCTH K CaMO-
CTOATEJIBHON XOqb0e Ha HECKOJBKO JIET, YJIydIla-
IOT QYHKIIUN PYK U ObIXaTeabHON cuctemMbl. KU
IIpemnapaToB AJA IPOIYyCKa 9K30HOB (9TEIJIMPCEH,
TOJIOOUPCEH, Ka3UMePCeH) IIPOBeIeHBI HA KOTOPTaX
TanueHToB oT 6 MecAres a0 23 jeT, OJd mpemapaTa
BusITOJIapceH — ¢ 4 jer ( 4—7 jer, 4—12 jet, ot 8 JeT
mo 18+) [35—39]. NHCTpYKIUU TIpemnapaToB IJisd
IIPOITyCKa SK30HOB HE COJEPIKAT BO3PACTHBIX U

(pYyHKIIMOHAJBHBIX OTPAHUYEHUN NIAIUEeHTOB IJIA
Havaja, IPOJOIXKEeHUA U OTMEHBI IIPeIrapaToB.

Eme oxmH maToreHeTmuecKuil mpemapar (aTa-
JIypeH) IpelHAa3HAUeH IJIA JIEUeHUs IAIrUeHTOB C
MO ot 2 neT, UMEINX HOHCEHC-MYTAaIUI0 B TeHe
pucrtpoduHa. JaHHBIA BUJ MyTalnuil IpPOABJIIeTCA
o0pasoBaHMEM IIPEXKIEBPEMEHHBIX CTOI-KOJOHOB B
matpuunoit PHK (MPHEK). Aranypen nmeficTByer Ha
aTame TpaHCAANUY OeJKa B pubocoMe U IO3BOJIAET,
B OTJIMUHME OT APYTuX IIpermapaToB, BOCCTaAHOBUTDHb
CUHTE3 MOoJTHOpa3MepHoro 6enKka auctpoduna [38].

Bce BrIIIIEpacCMOTPEHHBIE TPETIAPATHI JAIOT KJI-
HuuecKui apdexT npu giuuresbHoM npueme. OHU He
YCTPAHAIT NPUUYNHY OOJIEBHU, HO 3aMEeIJIAIT CKO-
POCTBH IIPOT'PECCUPOBAHUA U PA3BUTUA CUMIITOMOB,
IIPOJIJIEBAIOT HA HECKOJIBKO JIET CIIOCOOHOCTD XOUTD,
IpeaynpeskIaoT NHBAMIUAU3ANNIO. J[0JITOCPOUHBIX
pe3yabTaTOB IPUMEHEHUSA HOBOU Tepanny MOKa HeT
B CBA3U C Te€M, UTO IIpermapaTbl TOJHBKO IIPHUIIJIN B
KJINHUYECKYIO TPaKkTuKy [35—39].

Heob6xomgmmo 0c000 OTMETUTH, UTO BCS TIPU-
MeHdeMas B HACTOAIlee BpeMsdA ITaTOreHeTUYecKasd
Tepanua (A8 IPOMyCKa 9K30HOB, TPOYUTHIBAHUA
CTOI KOJOHOB) M3ydajach Ha (DOHE IOCTOSHHOTO
npuema mnanumenTamu I'KC, kak 6a30BOil Tepamuwu.
ITo umeroruMcs Ha cerogua pesyabratam, TKC —
Ba’KHaAA COCTABJAIONIAA pasdpabaThiBaeMOU IaTore-
HETUUYEeCKO! Tepanuu, oHa Heo0XOoquMa A1 MaKCH-
MaJIbHOT'O IIPOABJIEHUS ee KINHUYIeCKO! a(h(heKTrB-
HOCcTHU [36—42].

B 2022 r. BemymuMu sKcmepraMu (emepaib-
HBIX MEIUIIMHCKHX IeHTpoB Pd® coBMecTHO ¢
BanarorBopurensabiM (oHIOM «I'opmeit» Impenso-
JKeHBI KJIWHWYECKUE KPUTepuu amOyJIaTOPHOCTHU
IS obJierdeHMs MPUHATHUA PEIIeHUd IpaKTHde-
CKUM BpayaM [0 Ha3HAUEHWUI0 NATOTE€HETHMUYECKON
Tepanuu 6oabHBEIM M [43].

B nHacrosmee Bpemsa Goupa «Kpyr mobpa» obe-
cueunBaeT 6osiee 360 poccuiickux gpereirr ¢ M
mpenaparaMu TapreTHON TeHoTepanuu (3aperu-
cTpupoBaHHBIA B PD «AranypeH» U 0f0OpeHHBIE
MeXIYHapPOOHBIMU PEeryjATopaMu, HO He 3ape-
rucTpupoBaHHbie B P® sremsupceH, ToJIoqupCceH
u BuiTosapceH). 3a 2021-2022 rr. ¢poux «Kpyr
Iobpa» BBILENUNJ Ha WX 3aKYIKY OKOJIO 8 MJDZH.
pyo.

HaunnaioT nosydaTrh TapreTHYIO I'eHOTePaIlnio
metu pamHHero Bospactra (1-3 roma) Ha MOKJIUHU-
YecKOU cTaguu 0O0Je3HM, KOTOPHIM IIO0 BO3PACTY
u (usumyeckoMy cocTodgHuio He mnokaszaHa ['KC-
Tepanus [2]. BodamokHO, UTO paHHee HasHAUeHUE
IaHHOTO JieueHUs OymeT MeHATH TeueHme M B
TAKOHM CTeIlleHW, 4To AeTAM B ganbHeimiem I'KC-
Tepanusa He TOHAJ00UTCs, Oy IyT CKOPPEKTUPOBAHBI
B MEHBIIIYIO CTOPOHY €ee T03bI, NN OHA OyAeT Ha3Ha-
yaThCsa B 0ojiee mo3gHEM Bo3pacTe. PesysbTaThl
10 3(PEKTUBHOCTA HOBBIX IIPENapaToOB IIPENCTOUT
OIIEHUTH B IIOCJIEAYIOII[E€ I'OAbl MX NCIIOJIB30OBAHMA.

IIpennaraemas B HacToAlllee BpeMdA IaTOTeHE-
TUYeCcKad Tepanus He MOKET 3aMEeHUTH CYIIeCTBY-
IOIIMEe CTAaHAAPTHI MEIUITMHCKOMN ITOMOIMYU AEeTAM C
MO mo pa3HbBIM IpPUYUHAM, BKJIOUad IIO3JHIOIO



IUATHOCTUKY OOJIE3HU, M MaKCUMAaJIbHO 3(DHEeKTUB-
Ha He BMecCTO, a BMecTe ¢ HUMU [23, 42].

T'enorepanua M]IJ] BeHuaeT mupaMuUay cCOCTaB-
JIAIOMINX CUCTEMBI 9()(EeKTUBHOTO JIeUeHUA O0JIe3HU
(puc. 1). Hagne:kailiee mpuMeHeHUe CTaHIAPTOB
JIeUeHUA — 3aJIoT MaKCHUMAaJbHOM KJIMHUYECKOM
(G (HeKTUBHOCTY NATOTeHETUUECKOI Tepanu.

Ha ocHOBaHMM NpoOaHaAJM3UPOBAHHBIX NaHHBIX
KU, ny6aukamuii, 0630poB 10 M3yUEHUIO BIAUSHUA
Pa3HBIX METOIOB OKa3aHUs MEIUITMHCKOI ITOMOIIN
npu MO chopmynampoBaHa KOHIENIIUA KJIOUe-
BBIX KPUTEPUEB M COCTABJAIOINIUX 3(PPeKTUBHON
Tepanuu 60abHBIX MJIIIl ¢ MOMeHTa IIOCTaHOBKU
IUarHosa Ui MPaKTUUYECKOTO KJIMHUYECKOTO IIPHU-
MmeHeHud [23].

KoHuenmusa BKJIOYaeT B ceba cobJofeHUe
KOMILJIEKCa YCJIOBUI: PAHHAA ZUATHOCTUKA + KOM-
IIeKcHad Tepanusd (KOHTPOJIb YPOBHA BuTaMuHa D,
(usuueckad Tepanusd, PaCTIKKU, CBOeBPeMEHHbBIN
crapt mpueMa gediiasakopra, KapAMOMPODUIAK-
THKa ¥ KapAMONIPOTEKIUs, PecIupaTopHas IIOJ-
Iep:KKa). ITo 0asuc A IPUXOAAIIell B IPAKTUKY
neuenus MI[J[ HOBOM maTOreHETUUYECKOUN Tepamlmwu.
IIpenosKeHHBIN TOAXO YCUJINBAET NEMCTBUE IIaTO-
TeHETUYECKO Tepanuy M ABJISIETCA OCHOBOI O0Pb-
OBl C TAMKEJEeHITUM AETCKUM HEePBHO-MBIIIEYHBIM
reHeTuyeckuM HexyroMm. Ilpexnaraemas KOHIIEII-
musa spderTuBHoit Tepanuum MJII obecmeumBaeT
MaIMEeHTIEHTPUUHYIO Tepanuio, 3aMeAJsaeT TeMII
TeueHUs OOJIE3HU, IIO3BOJIAET M30eKaTh Pa3BUTUA
He00A3aTeJbHBIX IJIA HO30JOTUU KU3HEYTIDOKAI0-
X ocJioskHeHUi [23].

YuuThiBasg BBICOKYIO CTOMMOCTH HOBBIX IIperna-
paToB, Iiejieco00pPa3HO IPEAIPUHATH BCE BO3MOIK-
HBbIe MeDPHI AJIA MOJYyYeHUA MaKCUMAaJIbHBIX KJINHU-
YeCKUX pes3ysbTaToB Tepanuu. CiaenyeT MCIOIb30-
BaTh BeCh apceHasJ MHCTPYMEHTOB, IIPEIJIOKEHHBIX
IOKa3aTeJJbHOU MEIUITMHOM, AJISA BeAeHUA U Tepa-
nuu 60abHBIX M.

3.1. I'nrokokopmurkocmepouds.

3.1.1. Tlegprazarxopm

PexomeHayeTCa Ha3HAUEHUE TEPAIUY IIperapa-
TOM ZedIa3akopT, HAUMHAA C MUHUMAJIbHBIX 03 C
TIOCJI€[OBATEILHBIM IIOCTEIIEHHBIM X IIOBBIIIIEHEM
(Ipu TIepPeHOCHMOCTU IIpemapaTa) OO0 PeKOMEHIO-
BaHHOM 10351 0,9 MI'/KTI'/CyT IIepopaIbHO He TT03Hee
Havajla yracaHusA MOTOPHBIX (YHKIIMI (Ha cTagmu
mIaTo), BceM mamuerTam ¢ MIIII ¢ 1e/1bio CHUKEeHU A
BOCITAJINTEJLHBIX IIPOIIECCOB, 3aMEIJIEHUA yTPAThI
MBIIIIEUHOU CUJIBI U PYHKIIUI, YMEHBIIEHUA PUCKA
Pa3BUTUS OPTOIEANUECKUX OCJIIOKHEHUM, CTa0MIN-
3a1u PYHKIITNOHAJIBHOTO COCTOAHUSA IbIXaTeIbHOMN
U CEepJIeUHO-COCYAUCTOM cucteM [44—48].

Kommenmapuu: 'KC senaromcs cospemeHHbLM
«3on0mbulm» cmarHdapmom JeueHus NaAyUueHmos ¢
MJ]T, komopble U3MEHUAU ecCmecmeeHHoe meue-
Hue 3a00/e6aHUs 34 cYem 3amedJleHUs NPozpeccu-
posanus yxyouieHus 08UzaAMENbHbLX U Je20UHbLX
QYHKUUL, YMeHbULeHUS KOoJUuYecmaea opmoneduue-
CKUX OCJLOMHCHEHUIL U onepayuil Ha nN0360H0YHUKE, G
makice yeeauieHus npooosHUMeNbHOCIU HUSHU.
CosoxynHocmb 00KA3AMeNbCNE MHOZOUUCLEHHBLX

TEHOTEPAMUA

KOHTPOJ1b
CEPALUA U AbIXAHUA

CBOEBPEMEHHOE
HASHAYEHUE CTEPOM[0B

COXPAHEHUE CYCTABOB
W MblLLL

NPODUIAKTUKA OCTEONOPO3A
(BUTAMMH D)

PAHHA AUATHOCTUKA

Puc. 1. Cucrema 3¢ dexkTuBHOI KoMIIekcHOi Tepamuu ML

[23].

uccaedosanuiit mepanuu I'KC npu MJ[]] noduepru-
6aem 3HAUUMOCMb MAKUX NAPAMEMpPo8 mepanuu,
KaK 603pacm HAuaaa JeueHUus, 003bl, NPoOONLIHCU-
meabHOCMb JeYeHUs, (apMaKonozuiecKue azeH-
muL u pexcum ux npuema [2, 48-53]. 3a 15 aem
HabnwdeHuil ycmawnosnreno, ymo mepanus I'KC 8
2 pasa 3amedasem npoepeccuposarnue M, yayuy-
waem kauwecmeo Hu3nu 6onvrvix M, chuxcaem
ux cmepmHocmsv om 6cex npudur Ha 76% [53].
ITonoxcumeanvusie appexmor 'KC o6sacHAIOMCA UX
npomu6060CNaALUMENLbHOU AKMUBHOCMbI, 0COOCH-
HO 8 MbLULUYAX C HUSKUM YPOBHEM OUCPOPUHA, Lm0
nomozaem COXPAHUMb CNOCOOHOCMb K nepedsudice-
HUM0 3a cuem 3amedaeHUus paspyuieHus mvlwy [48].
I'KC ymeHvwarwm HeKpO3 MblUly U 60CNnAJeHUe
3a cuem moOYyaupoOBAHUA KAEMOLH020 omeema HaA
éocnaJgnenue, YCULUBAIOM NPOAUPEPAUUI0 MUOZEH-
HblLX CMB0L06bLX KJAeMOK-NpeduleCmEeHHUK0E ULU
MU00IACmMO08 U, MAKUM 00pa30M, YCULUBAOM peze-
Hepayui u pocm MblUullY, CHUMIAM CKOPOCMb pac-
nada MblUleYHbLX KJIemOK, MOOUPUUUPYS MPAHC-
KPURUUI U NO6bLULAA IKCnpeccuro oucmpopura 6
NOPAHCEHHBLX MbLULEYHBIX B0JIOKHAX UNU YEeLUYU-
6as CUHMe3 CUHepZeMULeCKUX MOJeKYJL, MAKUX
KaK MbluleyHble 2AUKONPOMeUHbl, KOmopbie 00noJ-
Hsaom Oeilicmeue ducmpoguna, obradarm ummy-
HoOenpeccusHoll (QYHKUUell, CHUMAs KOAUYLEeCmaE0
T-kaemok [54].

Macwumabnusie KU npodemoncmpuposanu, imo
npumenenue I'KC npodnesaem 6 cpednem Ha 3—5
Jem am0yamopHoe cocmosaHue nayuenmos ¢ M
[44, 56 ]. Hauano 2opmMOHANLLHOU mepanuu 3a6u-
cum om ¢pasvl paseumus 08uzameavbHoll QYHKYUU
pebenka, nep6oRALANLHO20 PUULECKO20 cmamyca,
HAJAUYUA PAHHUX OCJONCHEHULL, POpMbL U MeLeHUs
3abonesanus. Havunams mepanuw I'KC He pekxo-
mendyemcs pebenky maadwe 2 iem [55]. B munuy-
HoM caydae y maaviuka ¢ M 0suzamenvHble
HasvlKu npodoaicalom passusamouvcs 00 603pacma
4-6 nem, xomsa u 6osee MeOLEHHLIMU MEMNAMU,
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Tabruua 2

CpaBHeHUe KIMHUYECKOH 3(pheKTUBHOCTH AediazakopTa U mpegHn30a0Ha [48]

ITapameTpst Hedaazaxopt (n=330) IIpegansomnon (n=105)
BospacTt noTepu cioco6HOCTH XOUTH, TOJbI 15,6 (p<0,01) 13,5
CpenHuii BO3pacT Pa3BUTUS CKOJIN03a, TOIbI He ycraHoBsieH 18,63
Bessxuposas macca tena, % 70,0+9,0 64,1+10,3
Bec, Kr 24,2+11,1 33,0+16,2
Poct, cm 113,2+15,4 125,4+17,1
NSAA, 6anisl 20,7+6,4 17,8+6,8

uem y ezo posechuros. 'KC caedyem Hasnavamo, He
0oxcudasacs Hauana Yyzacanus MOMOPHLLX PYHKUUILL,
8 mom MoMeHm, K0z0a ecmecmeeHHOoe PA38UMuUs
MOMOPHBLX PYHKUUIL Y pebernKa 6oblle He omMmeya-
emca (¢asza nnamo) [57]. Havano npuema I'KC do
7 1em oxasvieaem HauboJee 8ulPANCEeHHbLIL Iperm
Ha cnoco6HOCMb U NPOOJOAHUMESbHOCMb CAMOCMO-
ameavHoz0 nepedsuixcenus [58]. dppexmusrnocmo
20pMOHAJILHOU Mepanuu 3asucum om Quauoaozuye-
CKUX 0cobeHHOCmell 0emcKoz0 0pzaHU3MA, UHOUBU-
dyanvHoll nepenocumocmu, adeKk8ammuozo nodbopa
CYmoyuHoiL 003bL U peicuma, MOHUMOPUHZA U KOH-
mpoasa nobouHvLx dpPexmos. [Jedprasarxopm umeem
MeHbvlUlee KOJLUu4Yecmao nobouHbvLx aghghexmos u npeo-
noumumeJivHee npedrnusonona [48].

IToTeps cIIoCOGHOCTH CAMOCTOATEIbHOM X0Ib0BI
mpejcTaBasgeT cO00M KIMHUYECKU 3HAUNMYIO BexXy
B Teuenuu MJIII] [57-60]. PesysbTaThl MHOTOYUC-
aenHbIX KU cBasbIBaioT med)ia3akopT ¢ OTCPOYEH-
HOU moTepelt crmocobHOCTU mepeaBuraTbes [58—63].
Hanpuwmep, B uccaegoparnuu 2006 r., mpoBegeHHOM
cpenu 74 mambuukoB (B Bospacte 10-18 Jer) c
M, mamueHTsl, Moay4uaBinme nedaasakopT (cpes-
HAA IPOJOJIKUTEIBHOCTD JeUeHUs 5,5 JIeT), MOTJIHN
MOAHUMATBCA U3 IIOJIOKEHUS JieXKa B IIOJOMKeHUe
CTOSA, IMMOSJHUMATHLCA IIO0 JIeCTHHUIe W mpoxoauTh 10
M 0e3 MOCTOPOHHEH IIOMOIIK B cpefHeM Ha 3—5H JjeT
JIOJIbITIE, YeM B rpyiie maaiebo [63].

HUccnemopaume 2015 r. ¢ ucCIoJab30BaHHEM
0asnl JaHHBIX ecTecTBeHHOU mcropuu Cooperative
International Neuromuscular Research Group
(CINRG) rakske cBasbiBayio Aedias3akopT C OTCPO-
YEeHHOW moTepeli CHOCOOHOCTH IIePeIBUTaThCS;
YYaCTHUKU, IMOJyUYaBIlIue JieueHne aedIasakopTom
B TeueHme >1 roga, mMeam B cpeJHeM Ha 3 roia
0oJiee IJIUTENHLHYIO CIIOCOOHOCTh IIE€PEeIBUTATHCS 110
CPaBHEHHIO C TE€MH, KTO IIOJyYas IIPEeIHN30JI0H
(p<0,001) [59].

AHaJIornyHbBIM 00pPa30M pPe3yJabTAThI HCCJIEI0-
Bauusa 2018 r. ¢ mcmoJsib3oBaHMeM 0as3bl JAHHBIX
CINRG mokasanu, 4TO JJIUTeJIbHOE JieueHue aeda-
3aKOPTOM CBSI3aHO C IIOBBIIIIEHNEM CPEeHEero Bospac-
Ta MOTEPU CIIOCOOHOCTH IePeIBUraThCS IIPUMEPHO
Ha 2 roja II0 CPAaBHEHUIO C IMaIlMeHTaMU, [I0JydYaB-
MUMHU ITpeaHn30J10H (Tabua. 2) [48, 60, 61].

BbIBOI pETPOCIEKTUBHOTO WCCJIELOBAHUSA O
HOUTH 2-JIeTHeH 3a7epsKKe BpeMeHHU 0 IOTePU CIOo-
COOHOCTY MEepeABUTaThCA IPU IIPUMeHeHuu aedJa-
3aKOpTa II0 CPABHEHUIO C JI€UEHHEeM IIPeIHU30HOM
MAIlNeHTOB C ONHOPOJHBLIMU PEKOMEHIAIIUSMU II0

yXO4y IOATBEPKAAET IIPEeAbIAYIINA BBIBOJ, OCHO-
BaHHBIN Ha I100aJIbHOM MHOTOIIEHTPOBOM MCCJIEI0-
BaHUU, JYUIIero QyHKIIMOHAIBHOI'O COCTOSHUS IIPHU
JeueHnn ned)I1a3aKOPTOM II0 CPABHEHUIO C JIEUEHU-
eM IpeJHU30HOM /IpefHM30J0HOM (Tabsa. 2) [48].

CKOJIM03 SIBJISAETCS PACIPOCTPAHEHHBIM OCJIOMK-
"HenueM ML, TecHO CBSIBAHHBIM C MBIIIIEYHON CJIa-
0OCTBI0 W IIOTE€Pel CIIOCOOHOCTH IIepefBUTATHCS
[65—67]. IlocmeacTBUA CKOJIMO3a 3HAUUTEJNHHBI, a
OCJIOJKHEHUsI, CBSIBAHHBIE C Olepaliiell 10 KOppPeK-
nuu gedopMaliii I03BOHOUYHUKA, MOTYT elle 00JIb-
e ycyryouts 6pems 6ose3nu [65]. MeHbIIuii puck
dopMUPOBAHUSA CKOJINO3a, HAOJIOJaeMbIii cpenu
MaIMeHTOB, IIoJydaBIIux AedJiasakopT, IO CpPaB-
HEHUIO C AeTbMU, HIPUHUMAMINMUA OPeIHU30JI0H,
SABJISIETCS KJINHUYECKU 3HAUYUMBIM U COTJIACYETCS C
0O0JIbIIIEeI COXPAHHOCTHIO aMOYyJIATOPHOU (QYHKIIUH,
HabJII0MaeMoli y HalueHTOoB, MOJIyUaBIIux aedJasa-
Koprt [48] (Tabu. 2).

PeTpocnexkTuBHBINI aHaan3 pealbHBIX JAaHHBIX
npu M1/l BEIABUII CBA3b MEK Y IPpUMeHeHueM aed-
JasaKopTa U JIYUIIIUM COXPaHeHrueM aMOyJIaTOPHOMI
¥ JIETOUHOI (PYHKIINHU, a TaK:Ke 6oJjee IInUTeIbHBIM
BpeMeHeM [0 II0TEePU CIOCOOHOCTH XOIUTDH U Pa3BU-
TUSA CKOJIM03a 10 CPABHEHUIO C IIPUMEeHEeHUEM IIPeJ-
HusosoHa. [lediasakopT TaKiKe acCOMUPOBAJICS
c 6oJiee HUBKUM POCTOM, MEHBIIIel 00IIeii Maccou
Tejga U 0ojiee BBICOKUM IIPOIEHTOM Oe3:XKHUPOBOM
Maccel Tesia (Tabua. 2).

Memnbinii Bec u 60j1ee HU3KUI POCT CPeau Malu-
€HTOB, IIOJyUYaBIINX AediasakopT, II0 CPDABHEHUIO C
PEeIHU30HOM B HACTOSAIIEM HCCJIEIOBAHUU IIOBTO-
PAOT W3BECTHBIE WCCJIENOBAHUSA JIA STUX BUIOB
neuenusda [48, 68, 69]. B ocHOBe aTMX M3MEHEHUI
o0111ero pasmepa TeJsia nedaIasakopT acCouUPOBAII-
cs ¢ 0oJiee 6JIAaTONPUATHBIM COCTABOM TeJia II0 CPaB-
HEHUIO C MPEJHU30HOM B HACTOSAIIEM HCCJIeI0oBa-
HUU, ¢ 00Jiee BBICOKUM % O0e3'KUPOBOM MACCHI TeJia
u 6oJiee HUBKUM % Kupa B opranusme (tadi. 2).

ITockonbKy Oes3:KupoBas Macca B 3HAUUTEJb-
HOM CTelleHW OTpaskaeT MbIIleuHyio maccy [70],
0oJiee BHICOKE YPOBHU % 0€3:KMPOBOI MAacChI TeJa,
HabJI0aeMble y Ial[MeHTOB, IPUHUMABIINUX Aed-
JIa3aKOPT, [0 CPABHEHUIO C IPEJHU30JI0HOM, COTJIa-
CYIOTCA ¢ HAOIIOMaeMbIMU PA3IUIUAMY B QPYHKIIUT
MepeBUKEeHN MKy ABYMS I'PYIIIIaMU JI€UeHUs.

CHMKeHNe IbIXaTeJbHOU (PYHKIIUU 13-3a IIPO-
rPEeCCUPYIOIIEro OcCJabJIeHus MBIIII, BHOCUT 3HA-
YUTEJHLHBIN BKJAJ B 3a001€Ba€MOCTh 1 CMEPTHOCTD
opu M [48, 71]. IlammenTsl, moayuaBiiue ged-



JIa3aKOPT B HACTOSAIIEM HCCJIeNOBAHWU, WMeJIUd B
cpefHeM JIYUINYIO JIETOYHYI0 (GYHKIUIO ¢ OGoJee
BBICOKUM IIporHo3upyeMbiM % DPIHEJI mo cpaBHe-
HUIO C MaleHTaMM, MOJYYaBIIUMHU MPEeTHU30J0H
(Taba. 2).

BoJjiee BBICOKHWE IPOTHO3UPYyeMble 3HAUeHUs %
DIKEJI nna rpynnsl gediiazakopTa, II0 CpaBHEHUIO
C TPYNION TPeIHU30H/MPEeIHNU30J0H, MOTYT OBIThH
CBsABAHBI ¢ 0oJiee HUBKUM POCTOM HAI[MEHTOB, TOJIY-
yaBIIuX Aed)Ia3aKopT, MOCKOJbKY POCT SBJISETCS
3HaMeHaTeseM s pacueta % DIKEJL or mporzo-
3upyemoro. BoJbIiliasg cCOXPaHHOCTH JIETOUHON (PYHK-
nuu npu npueme gedrasakopra Taxske HabJIOmAa-
JIOCh B BBIIIIEynoMsaHyToM ucciaenoBanuu 2018 r. c
ucnoab3oBanueMm 6as3bl JaHnHBIX CINRG, B KOTOpOM
yCTaHOBJIEHA 3a/lePiKKa CPeIHEero BO3pacTa yMeHb-
mreraus @IKEJL 1o 1 1 1 MeHee TpuMepHO Ha 2 roja
110 CPaBHEHMUIO C JleueHneM IIpejHu30HoM [61, 62].

Pexomengyerca nmanuentam ¢ MO/ MIB npu
HeIlepeHOCUMOCTY e)KeTHeBHOM Tepanuu medasa-
KOpTa MPOBOAUTEL TEPANHUI0 110 WHTEPMUTTUPYIO-
muM cxeMaM (uepes JeHb, 0 BbIXOAHBIM AHAM, 10
nHett mpueM/10 gHell mepephIB) C IEJIbI0 CHUMKEHU
YaCcTOThI PA3BUTHUS MOOOYHBIX 5(G(HEKTOB W TOBBI-
IIeHUA TPUBEP)KEHHOCTH K JeueHuio [1, 2, 59].
TlokasaH CJEAYIONIUI PEKUM JO3UPOBAHUA: 034
TOPMOHOB IIOCTEIIEHHO YBeJWUYMBaeTCA A0 Habopa
nmanueHToM Beca B 40 Kr, T.e. MaKCUMaJIbHAA J03a
cocraBiyigeT 36 Mr B fieHb. Ecyi HaOI0gaI0TCS Helle-
peHocuMbIe T000UHbBIE 3(h(heKThI, JO3SUPOBKY CIENY-
eT IIoCTeIeHHo yMeHbItaTh Ha 20—25% 3a KaKable
2 menmenu [1, 2].

Kommenmapuu: mepanus I'KC Odoaxcna npo-
sodumbvbcs OAUMENbHO HA pezynsapHoil O0CHOo8e.
Ileprasaxopm npednoumumenvHee npedHU30JI0HA
N0 COBOKYNHOCMU NOJONUMENbHbLX U Heltesamelb-
Hblx seaerull [48,59, 62 ]. B HekomopbLX cAYyuasx, 8
306UCUMOCTIU OM NEPeHOCUMOCTU MePanuu, mozym
O0blmb paccmompervl URMePMUMMUPYOULUEe CXeMbl
mepanuu, maxKue KaK npuem 20pMOHAJbHOU mepa-
nuu uepe3 0eHv, no 8blxX00HbLM OHAM, 10 OHell npuem,
10 Oneit omOvix [1, 2]. B pabomax M. Quattrocelli
et al. (2019, 2021) [72, 73] npusodsmcs HO8bLe
cpasHumesibHble OAHHbLE O Pe3yabmamax npuema
cmepoudos npu M 6 08yx pexcumax — exe0He8HO
U no 6vixo0HbIm OHAM. Kax nokasaau pe3ynbma-
mut DXA u 6uoxumuyeckozo aHaIU3a CbLBOPOMOK
nayuenmos, npuem cmepoudos 8 8vlxo0Hble OHU, N0
CPABHEHUIO C eHeOHEeEHbLM NPUEMOM, KOPPELUPOBA.L
¢ yayuuweHuem noxasamedJeil MUHEPALbHOU NJOM-
Hocmu kocmeil (MIIK ) u nogvluterHuem YpoeHs Kop-
musona, 4¥mo ceudemenvbcmeyem o MeHbllell 8vlpa-
JHCEHHOCMU 0CMeonopo3a U cynpeccul HadnoieyHu-
K068. A6mopb. ommedianu Makxie CHUMCeHue 00U
HCUPOBOLL MACCHL U YBEAUYCHUE MbLULELHOU MACCbl
68 cpasHeHuu ¢ nayuenmamu, noaysaswumu I'KC
excednesno. Ilpuem I'KC 6 6bLx00HbLEe KOPPEAUPOBAL
¢ 6osiee HU3KUM CbL6ODOMOUHBLM YPOBHEM 2JII0KO3bL,
UHCYAUHA, CE60000HbLX HCUPHBLLX KUCAOM U AMUHO-
KUCJLOM ¢ pa36eMeEAeHHOL Uenbio.

Oéba pexmcuma I'KC-mepanuu conocmagumo 81u-
AU HA CNOCOOHOCMb X00umv, yposenv KPK 6 kposu

u ¢pynryuu cepouya. CHUMCeHUEe O6UOMAPKEPO8 OXHCU-
PpeHus u pe3ucmenmHOCMU K UHCYJAUHY, HaOa00a-
emoe y nayuenmos ¢ MJ[]], noryvaswux Jsewerue
6 8bLX00HbLe, nodmaeepicdaem, 4mMo UHmMepP8aibHoe
dozuposarue OemoHcmpupyem KJIUHUUECKUE npe-
umMyw,ecmea U 3HALUMENbHOe CHUMNCeHUe Memaoo-
JUYecK020 cmpecca, 00blYHO 8bl36AHH020 OAUMENb-
HbLM edHeOHe8HbLM NPUEMOM CIMepoudos.

OunmozeHemuyeckuil anaaiu3 no ecem 3aoeil-
CMGB0BAHHbLLM 2eHAM, NpPoeedeHHbLL HA mdx u
Dysfnull mviwax, nokaszan, umo 3Kcnpeccus
2€HO08, 606JI€UEHHbLX 6 MemaboauU3M U QPYHKUUO-
HUpPoBaHUEe MbLULY OblAA 3HAYUMEALHO 00Jiee blpa-
JceHa npu uHmepsaavHom pexcume npuema I'KC.
Pesynavmameut, 6axcHvle 018 660eHUS NAUUECHMO8 C
M, datom 803M0H#HOCMb COALAHCUPOBAMY NOJLO-
scumeavroe Oeticmeue I'KC u muHumMu3uposamo
MblULEHHYI0 ampopuio, nomeprw KOCMHOU MKAHU,
HAZpY3KY HA KOCMHO-MbLULEYHYIO CUCeMY 3a cuem
CHUMCEHUSL HCUPOBOTL MKAHU U N000epHAHUS NOJLHO-
UeHH020 0O0meHa eeulecms y 60abHbLx [73].

Pexomengyerca Bcem nanuentam ¢ M/ MIB
Ipu mepexoje MmamueHTa Ha HeaMOyJIaTOPHYIO cTa-
Ouio 3a00JIeBaHUS TMPOAOJIKUTEL IMpUMeHeHue ned-
Jla3aKopTa, HO B CHUJKEHHOH [JOBWPOBKE C I[€JIbIO
COXPaHEeHUsS ero IOJJOKUTEJIbHOr0 BJIUAHUS Ha
IBIXaTeJIbHYI0 (QYHKIHNIO, cepamne, MpoduIaKTH-
Ky WHBAJUAU3UPYIONIIETO CKOJINO03a, MOAAepKaHue
paboThl PYK U YMeHbINIeHNe ITO00YHOTO AeHCTBUSA
ropmoHOB [1-3].

Kommenmapuu: navano mepanuu I'KC Ha
HeaMmOysamopHOM amane makxie Aénrsiemcsa 000-
CHOBAHHUIM [ 3]. B KAUHUYECKOI npaKmuKke Haubo-
Jiee yacmo 003vl cHuxcaromes 0o 0,3 me/ke 6 cymru.

Perxomengyerca nmanuentam ¢ MO/ MIB npu
HeIepeHOCUMOCT TOO0OUYHBLIX 3(PdexToB meda-
3aKOpTa IOCTEIeHHOEe CHUJKEeHHWe TO3WUPOBKU Ha
20-25% wakable 2 HemeJ W WJIU IIepexo] Ha MHTep-
MHUTTUPYRIINYIO Tepalmniio C IIeJIbI0O YMEHBbIIIEeHUA
m060YHBIX 9()PEKTOB JeiicTBUA TOPMOHOB [3, 59].

Pexomenayerca mammentam c¢ MIJI/MIOB Ha
HeIoJTHOM no3e gediasakopra, B ciaydae yxXyAlle-
HUA q)yHRHI/IOHaJILHOPO COCTOAHUA, IIOBBIIIIEHIUE
no3el T'KC 10 peKOMeHOBAHHON €:KeJHEeBHOH 03Bl
Ha Maccy TeJja C IeJbI0 YIYUIIeHns/CTa0nIn3anunm
cocrosaHud [3, 44-46, 59]. Ba)kHO yUNTHIBATH UHIU-
BUIYAJIbHBIE OCOOEHHOCTH KAaiKIOro Ial[MeHTa, ero
cnocobHocTh nepeHocuth 'KC, cocTrossnme u Bo3pacr,
9TO OIIPeiesIAeT BHIOOD PeyKUMa IpreMa 1 JO3UPOBKU
crepon10B. BeIGop perxunma mprema 1 A03bI OIlpe/e-
JisieTcsa craauei 3abojieBaHUs, BO3PACTOM, WHAMBU-
IyaJbHBIMU 0cOOeHHOCTAMU pebenKa [2, 3, 73].

Kommenmapuu: excednesnas dosa 0as Oegpaa-
3axopma 0,9 mz/ke.

He pexomenayerca mammentam ¢ MII/MIIB
pesKoe IpepbiBaHMe Tepanuu medIasakopTomM c
[EeJbI0 TPeJOTBPAINEeHUS BO3MOXKHOTO DPa3BUTUSA
OCTPOI HAAIIOUEUHUKOBOM HeocTaToOuHOCTH [3].

Kommenmapuu: cruxenue do3uposxu I'KC
00213#CHO npoucxodumbs 6 cCOOMEemMCmMeul co CMmaH-
dapmuuim npomokosom ommenwvt 'KC-mepanuu [1,
3]. C podumenamu 0onxHa Oblmb npoeedeHa pass-
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scHuUmMeavHas 6eceda 0 HeBO3MONHOCMU Pe3KOll
ommenvt I'KC. ITocmenentoe cHuxdcernue 0o3vlL npe-
napama na 20—25% nposodam kaxcdvie 2 Hedeau 00
noanoit ommenv. 'KC-mepanuu.

PexomeHIyeTCs B cIy4yae PasBUTHUA y MAIlMEeHTa
¢ MIO/MIB cuagpoMa OCTPOA HAAIIOYEUHUKO-
BOU HEIOCTATOYHOCTH B Pe3yJIbTAaTe PE3KO OTMEHBI
mediasakopra SKCTPEHHOE BBeIeHUe T'MAPOKOPTHU-
30HA BHYTPUMBIIIIEYHO C I[€JIbI0 KYIIMPOBAHUS TaH-
HOTO cocToAHud [1, 3].

Kommenmapuu: demsam 0o 2 nem zudpoxopmu-
30H 8600umcs 6 003e 50 me. [lemsm noce 2 iem 2udpo-
Kopmu3on egodumcs 6 doze 100 me. Cmpecc-003bL
eudporxopmusona 50—100 mz/m? 6 cymku mozym
nompe608amuvcs nAyUeHmam, noiyLasulum Goaee
12 me/m2 npednusonona 6 cymru [1, 3].

3.1.2. Bamoponon (AGAMREE®, Azampu®)

Bamoposon (VBP15) — I'KC, paspaboTaHHBI
u onoOpeHHBIN aAna geuenusa Ml namuerTam ot 2
et u crapiie Kommnanuu Santhera [74]. IToayueno
onoopenme FDA (oxTabpe 2023 r.), umer mporecc
paccmoTpeHud mpemnapara 8 EMA.

Wsyuas MoseKyaApHble MeXaHu3Mbl TeHCTBUS
TKC, C.R. Heier et al. nmpeniao:Xuany HOBBIA II€pPO-
paJbHBIN IIpemapatr (BaMOPOJIOH) AJA MHTUOMPOBa-
Hua NF-«B, crabunmsanum MeMOpaH MBIMIEUHBIX
KJIeTOK u obsagaroriero cuernuduuaoctsio K 'KC-
perteriropy. OH SBIAETCS IIPOU3BOAHBIM IIPEIHMI30-
JIOHA, OTHOCUTCS K IHCCOI[MATUBHBIM CTEPOUIaM,
B KOTOPBIX JOCTUTAETCS pasiesieHre TepareBTHU-
yecKUX U H000uHBIX d(P@PerToB. Ilo XxmmMHUecKoi
cTpYKType u 3D cTpyKType OJM30K K KCIOJIb3ye-
mbIiM 'KC, HO B ropasmo MeHbIIIell CTeIeH! CTUMY-
JINPYeT IIPOBOCIAJIUTENbHBIN OTBET IPU CBSI3LIBA-
Huu ¢ anepabivMu 'KC-penerrropamu [75].

Bamoposon pekomenayercs gersam ¢ ML mepo-
paJIbHO OAVH Pas B [eHb, KeJIaTeJIbHO BO BPEMS eIbl
B mo3e 6 MTI'/Kr, 1O MAKCUMAaJbHOI CYTOUHOMN O3BI
300 mr gy mamueHTOB BecoM Oogee 50 kr. Y mamu-
€HTOB C JIETKOW M yMepeHHOH IIeUYeHOUHOI HeIo-
CTATOYHOCTHIO PEKOMeHAyeMas 1034 COCTaBJISIET
2 MI'/KTI IIepopajIbHO OAUH Pas3 B [IeHb, JKeJlaTeJIbHO
BO BpeMsA eIbl, 10 MaKCHUMAaJbHOU CYTOUHOI 03I
100 Mr mJis manreHTOB ¢ Maccoil Tesa 6ojiee 50 Kr.
03Bl MOTYT OBITH YMEHBIIIEHBI 70 2 MT'/KTI/CyT IO
Mepe HeoOXOIMMOCTH, UCXOAs 13 UHANBULYATIbHOMN
nepeHocumocTu [74].

ITanmeHTOB PEKOMEHIYETCS IIEPEBOAUTD C II€PO-
panpHoTO Jeuenuda apyrumu ['KC (mpemHm30J0H
win nedasakopT) Ha BaMOPOJIOH 0e3 IepephiBa B
JIeYeHUY WJIN [ePUOoa MPEeIIeCTBYIOIIEero CHUMKe-
HudA 1036l 'KC gj1a MUHIMU3aIN PUCKA PA3BUTHUS
HaAIIOYEeYHNKOBOM HemocTaTouHocTHu. Ilamuenram,
MePeXOAAIIUM II0CJIe IJIUTEJIHLHOTO JIEUeHUS IIePo-
pansabiMu I'KC Ha BaMOpPOJIOH, pPEeKOMEHAYETCS
HAYaTh €To IPUEM B TO3UPOBKe 6 MI'/KI/CyT.

Kommenmapuu: I'KC, exaiouas 6amopoJioH,
MO2ZYMm BbL3bL6AMb NOBbLULEHUE APMePUANLbH020 0a6-
JleHUsl, 3a0epicKy coau U 600bL, NOBbLULEHHOE blEe-
Oenue rkaaus u kaavyusi. Heobxodumo xonmposu-
posambv apmepuanvHoe dagjeHue, YpoBeHb KAJLUSA
6 cvigopomie Kposu. Bamopoaon caedyem npume-

HAMb € 0OCMOPOICHOCMDBIO Y NAYUEHMOE C 3ACMmOll-
HOllL cepdeuHoil HeAoCMaMmoYHOCMbI0, ZUNepmoHuell
UJLU NOYeYHOll HedoCmamo4HOCmbio.

dppexmusHocmsv 8aMOPOLIOHA 0N JleYeHUS
MJ]] ouenusaru 6 MHOZOUEHMPOBOM PAHOOMUIU-
POBAHHOM 080OUHOM CJAENOM NaaAuebo- U AKMUBHO-
KOHMPOJLUPYEMOM MHOZOHAUUOHALbHOM 24-Hedesb-
HOM UcCcle008aAHUU 6 NAPALNLeAbHbLX ZPYNNax
(NCT03439670). Ilepsuunas KOHEYHAS MOUKA
(ckopocmv TTSTAND) u kKal0ue8vble 8MOPUYHDBLE
roneunvle mouku (6 MWT, TTRW ) 6viau docmue-
HymuL 0 ZpYnnuvl JeyeHus 6aMOPOLOHOM 8 003e
6 mz/ke/0env. Omauvus epynnul JeieHUs 64 MOPO-
JIOHOM 8 003e 2 Mz /Ke/0eHb Oblau CMAMUCMULeCKU
3HAYUMBLMU NO CPABHEHUIO C Z2PYNNOil naayedo 015
TTSTAND u 6 MWT, Ho He ObLI0 cmamucmuyecku
snavumoim 0 TTRW [74].

Tepanesmuyeckuii. npomueo8oCnaiuUmesb-
HuLil agpgpexm I'KC cesasvigarom c¢ ux 83zaumodeil-
cmeuem ¢ A0epHbLMU peuenmopami, 8 pe3yabma-
me uyezeo NF-kB ocmaemcsa nHeaxmuéHwvim [76].
B I'KC-mepanuu Heo6x00umo yiumuvi6ambsb mo,
Ymo uacmv NAUUEeHMO8 He nepeHocum ux O0au-
meJavHOe NnpumMeHeHue UJU, HANPOMUE, NPOAEJs-
em 6oJiee HU3KYIO YYECMBUMELbHOCb K Jle4eHUIO,
mozda kak Opyzue Oemu peazupyrom ayduwe [77].
B nacmosawee 8pems HeCKOLbKO UCCLed08AHUIL
cocpedomoueHbl. HA 6bliABAEHUU NPUPOObL MOJEKY-
JAPHO20 NOJAUMOPPUIMA, BLUAIOULEZ0 HA IPPek-
muenocmdv Jaeuvenus I'KC. Hanpumep, nosumop-
@usm amunorxucaomsl 8 nosuyuu 363 (N363) eny-
mpuraemounozo I'KC-peyenmopa (GRL) 3adeii-
cmeosan 8 pezyrayuu wyecmeumenvHocmu k¥ I'KC
y Hexomopbix nayuenmos ¢ M [77,78].

KnaroueBble U3MeHEHUA B CKeJIeTe MOJIEKYJbI —
co3maHue ABONHOM cBA3u 9,11, 3a cueT 3TOro coenu-
Henue cBasbiBaerca ¢ 'KC-pemenropamu, HO mpe-
OATCTBYeT 00pasoBaHuioo aAuMepoB ssieMeHTOB GRE
orBera (glucocorticoid receptor element — riuroxo-
KOPTUKOUIHBIN PEIeIITOPHBIN 2JIEMEHT), OIIOCPeny-
OIUX TPAHCKPUIIIINIO IPOBOCHIANNTEIbHBIX T€HOB-
muilieHeiri. BamMopoJioH peajn3yeT IPOTHBOBOCHA-
JUTEJbHYI0O aKTHUBHOCTbH, CTAOMJIU3UPYET MeMOpa-
HBI, 3aIUIIaeT CePAeYHYI0 MBIMIIY. B momosHeHME
K mHrnouposanuio NF-kB, BamMopoJsioH ob6iamaeT
CIIOCOOHOCTBIO CTAOUIM3UPOBATH MeMOpPAHbBI B IIPO-
TUBOIIOJIO}KHOCTD JeCTAOMIN3UPYIOIIEMY JeHCTBUIO
Ha MeMOpaHbI mpegHU30J0HA [ 75, 80].

BamopoJioH B HacTosIee BpeMsa HAXOAUTCSI Ha
Tpetheii ctaguu KU. Ha Bcex cragmsax mcciaemoBa-
HUA IIpernapaT IpoAeMOHCTPUPOBaJ 6€30IacHOCTb U
XOPOIITYI0 TEPEeHOCHMMOCTh IIperapaTra HallueHTaMU’
Ha BBICOKOU no3e (6,0 Mr/Kr/cyr) u apMakoKuHe-
THUKY, CXOXKYIO ¢ TIpeIHU30J0HOM. Mcmonb3ya dap-
MaKoOUHAMUYeCKHe OMoMapKephl, Oblaa IIOKasaHa
0oJiee BbICOKAsI 0€30IMACHOCTHL BaMOPOJIOHA IIO0 CpaB-
HeHuio ¢ ucunoabdyeMbiMu I'KC, 0 uem cBuaeTesb-
CTBYIOT YMEHBIIIEHVE€ PEe3UCTEHTHOCTH K WHCYJIWHY,
0J1arONIPUATHBIE M3MEHEHUSI KOCTHOTO MeTabomsma
(yMeHbIIIeHEe KOCTHOM Pe30pOIuu U yMEHBIIIeHUe
dopMupoBaHUA KOCTHOII MacChl TOJBKO Ha CaMOM
BBICOKO [103€) U CHUKEHUE CYIIPeCCU HAAIIOUeUHN-



Tabaruua 3

Cpasaureasnsie cBoiicrBa I'KC noas Tepamuu M/

TecT, mapameTp IIpenHU30/I0H HedaasaxopT Bamopoaon
Opo6perune FDA - + +
Onoopenne EMA - - B nporecce monyuenusa
NF-xB (GR-sasucumbrii) HpOTHBOz(&;)&')IsIJ{IrII:ITeJIBHBIfI HpOTHBO]z)(&;);:IJ{IrII/‘ITeJIBHBIfI HpOTHBoz(()bcgglJ{IfTenLHmﬁ
GRE (GR-3aBucumbIit) AxrTupanusa AxTuBanusa Her akTuBanun
MRE AKTuBanusa Het akTuBanun AHTarosHucTr
TTSTAND Y ayuiienue Yayuiienue Yayuiienue
6MWT YayuieHue YayuieHue Yayuienue
TTRW YayurieHnue Yayurerue YayurieHue
C11oco0HOCTD XOOUThH ITpopnenue ITpopnenue ITpopnenue
Poct 3azepiKKa OcTaHOBKA CoxpaHeHue
ITosoBOE co3peBanMe 3aepKKa 3aepKKa Coxpanenue
CocTossHEe KOCTHOM CHUCTEeMbI Herarusuoe jgeiicTBre HeraTusHoe feiicTBre Coxpanenne
3aieprKKa sKUITKOCTHU da Hert Hert
BesonacHocTh + ++ +++
HesxesnaTenbHbIE ABJIEHUS +++ ++ +
Crabuiusanus MmeMOpaH — — +

KoB. Mcmosib30BaHHBIE B MCCJIeIOBAHNY OMOMAaPKEPHI
OTPAa3UJIN MPOTUBOBOCIAJIUTEIbLHBIA MEeXaHU3M Jei-
CTBUSA BaAMOPOJIOHA U ero OJIarOIPUSATHOE BIUSHUE
Ha CTaOMJIBLHOCTh KJIETOUHBIX MEeMOpPAaH, MOATBEPIK-
IaeMoe 1030-3aBUCUMBIM CHUKEHHEM aKTUBHOCTHU
ceiBopoTounoit KPK. Pesyabrarer KM mpomemon-
CTPUPOBAJU TEPCIEKTUBHOCTL IIEPBOTO AUCCOITHA-
TUBHOTO CTEPOUA, KOTOPBIA COXPaHAET IIPOTUBO-
BOCHAJIUTENbHYIO d(OQPEKTUBHOCTh W CHUMKAET CBA-
3aHHBIE CO cTepoumamMu mobounble apdekTrI [81, 82].

Hcmosb3oBaHMe BaMOpOJIOHA Ha PaHHUX CTa-
ouaAx 3a0ojieBaHUS WMeeT OOJbIINII TOTeHI[HAaJ
IJs COXPAHEHUsS MBINMIEeUYHBIX (QYHKIUI, YeM 3TO
HaO0J0aeTcsa B HACTOAIIEe BPeMsA C MCIIOJIb30BAHM-
eM TIpeJHU30JI0HA Wiau AediasakopTa, IIPU YMEHb-
IIeHNU KOJUYeCTBa ITOO0UYHBIX 9(PMEKTOB, KOTOPHIE
MPEeNATCTBYIOT B HACTOsAINee BpeMs Ha3HAYEHUIO
Tpagunuouusix 'KC B oueHBL pamHEM BO3pacTe.
Taxum oOpasoM, KpoMe IIPSIMOTO TepaleBTHUUe-
CKOTO TIPUMEHEHUsI, BAMOPOJIOH MOYKET CIYKUTH
OCHOBaHUEM [AJdA u3MeHeHUs auarsocturu ML
¥ BHeIPEHUs HEeOHATAJbLHOT'O/paHHero CKPpWHUHTA
MaJbUYMKOB Ha Hasuuwue M.

CpaBHUTenbHBIE cBoMcTBa pasamuHbix ['KC
mpeAcTaBJIeHBI B Ta0I. 3.

3.2. Medukxamenmosnaa npodurakmura u
mepanus ocmeonoposa

3.2.1. Kanvyuduon

Perxomengyerca Bcem namuentam ¢ M/ MIB
cpady mocjie yCTAaHOBJIEHUsS AuMarHo3a 3aboJieBa-
HUs ucciaenoBaume ypoBHA 25(0OH) Burammma D
B KPOBU M HasHauUeHWe BUTaMHHA D 1 ero aHajo-
roB (KoJieKanmbIudepos, anrb(aKkalbIlug0N, Kalb-
MUTPUOJI, KaJbIIUAUOJ) II0 cxXeMaM, paspaboTaH-
HBIM AJA KOppeKnuu mgepunura BuramMuua D mpu
M ¢ meabio mpopuIakTuKU ocTeomoposa [1, 2,
15, 16, 83]. IIpu crepounnoii Tepanuu M mpe-
mapaToM BbIOOpa Iyisi ObICTPOTO M 3(PHeKTUBHO-
TO BOCIIOJIHEHU:A Aedurnura ButamMmuua D aBiserca

Kanpruamosi. Kanbnudenmos, TaksKe W3BECTHBIN
KaK KaJbIUINOJ, 25-TUIPOKCUXOJIEeKAIbII(EPOT
uian 25-rugpoxcuBuTamMud D, mmpencTaBisieT coboit
dopmy BurammHa D, BrIpabaTEIBaeMyi0 B IE€UEHU
oyTeM THUAPOKCUINPOBaHUA BuTamMmua D depmeH-
ToM BuTaMuH D 25-ruaporcuiasoi [15].

Kommenmapuii: noddepixanue onmumadp-
Ho20 Yyposrsa eumamuuna D (30-50 wue/mn/75—
125 Hmoav/n) HA NpOMANCEHUU 8CE20 HUSHEHHO20
yuraa nayuenmog ¢ MJJ] nonoxumenvHo 61U~
em Ha medeHue 3a0601€6AHUA U KALeCmME0 HUIHU
6oavHuLx [15, 16, 93-95 ]. Ocho8Hble KAUHUYECKUE
pe3yavmamuvL. ycmpanenus Oeuuuma 6umamu-
Ha D — npedynpeicdeHue pazgumus ocmeonoposa
(ocobenno nocae navana npuema I'KC ), chuxicenue
pucka nadeHuil u nepeiomo8 Kocmeil ckeaema,
npodJenue cnocooHocmu xo0umo, 60abULASL IPPeK-
muenocms mepanuu o6ucpocponamamu, 8KLIOUASL
YMeHbUleHUe KOJLUYeCcmea OCNLONCHeHUL npu nep-
6UYHOM NPUMEHEHUU U HEeKPO0308 HUJMNCHell ueJio-
cmu, noJOXUMeNrbHOoe 8AUAHUE HA 8bLDANEHHOCTD
CUMNMOMOE aymucmuyeckozo cnekmpa. [Ias 60Jb-
Hblx ¢ mHozoaemHuell I'KC-mepanueil, HapyuileHuem
Memaboau3Ma U 608JeUeHUCHN NeYeHU 8 NAMOoL0ZU-
yeckuil npoyecc Heobxodumo 3amenams Dy u Dy Ha
Kaavyuduos 0ns 6oJee IPHeKmueHoz0 80CNOSHE-
Hus ezo Oegpuyuma [15, 16, 93-95].

B Tabn. 4 npuBemeHbl peKoMeHAanuu Haimo-
HaJbHOU cJay:k0bl 3apaBooxpamenus (NHS) mo
OIUATHOCTUKE M KOPPeKIuum nedunura wim HeHo-
craTouHocTr BuTamMuHa D y Gombubix M [83].
IIpepnaraeMble KOPPEKTHUPYIOIIVE NO3bI IJIA TaH-
HO¥ HO30JIOTMYECKOU I'DYNIBI JJIA PA3JIUYHBIX BO3-
PACTHBIX TPYIII T'OPasfO BBIIIE IO CPABHEHUIO C
O0IIeIONMYIAIMOHHBIMY PEKOMEHJATINAMM, COTJIA-
cytores ¢ ganabpiMu N. Alshaikh et al. (2016) [84] u
s3aBucAT or Hanauuusa ['KC-repamuu.

BasxkHBIE pe3ybTaTHI 10 KOPPEeKIuY gedunmra
ButamMuHa D y gereit ¢ M]]] mosnyyeHbI B IIPOCIIEK -
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Tabruuya 4

Copep:xanue ButamuHa D B CHIBOPOTKe M BapHaHTHI Koppekiuu 1o Hopmbl npu M/ [83, 84]

YpoBeHb Yposens Buramuna D, ITopnep:xuBaromasn
BurtamMuHa D HMOJIb/JI Bospacr Bocroamenne Tepanusa
1-3 roga u 11 mec. 3000 ME* 400-800 ME*
Hedpunur <30 4-18 7ot 6000 ME exxenHeBHO 1000 ME
B TeueHue 3 Mec.
HeZocTaToanocTs 30-50 1-3 roga u 11 mec. 3000 ME 400 ME
4-18 jet 3000 ME 1000-1500 ME
AneKkBaTHBIN 50-75 1-3 roga u 11 mec. Her ganunix Her ganunix
YPOBEHBb 4-18 jer Her mpanubix Het nanubpix
1-3 roga u 11 mec. He Tpebyercs He Tpebyercs
>
OnTimasno 75 4-18 jet He TpebyeTcsa He Tpebyercsa

IIpumeuanne: 1 ME cogepsxur 0,000025 mr (0,025 MKT) xuMudecku yucroro Butamusa Dg. *Bepxnad 1osa 11 geTeil, I0TyJaloIIIX
CTEPOUBI UJIH C IOBBIIIEHHBIM PUCKOM I1epPeIoMOB. PeKOMeHIyeTcsi YMEeHbIIUTD 403kl IIPU OTCYTCTBUY T€PAIINYU CTEPOUJAMU.

tuBHOM ucciaenoBanuu M.L. Bianchi et al. (2011)
[15]. ABTOpPHI MByYaIN BOBMOKHOCTb BOCIIOJTHEHU A
meduriura BuTamMuHa D Kaabiiuanoaom (25-TuIpoK-
cuxosekanbrudepos niu 25(0H)D) B nose 0,8 mkr/
Kr/cyT (sKkBuUBaseHTHO ~ 32 ME/KT/CyT), C KOHTPO-
JIeM KaJbIUsd IMIyTeM KOPPEKIIUU TVEThl U BIUAHUE
TaKOTO JIEYeHUA Ha COCTOSHNE KOCTHON CHUCTEeMBI
Iereit u mogpocTkoB ¢ MIIIT.

Bri6op Kaabmuamosia aBTOPBI OOBIACHAIU
OBICTPOTOII ero BCACBIBAHUA, CTAOUIBLHBIM YPOB-
HEeM B KPOBU, MCKJIOUEHWEM 3Tamna (hepMeHTATUB-
HOM AaKTWBAIlUU IIPEAIIEeCTBEHHUKOB B II€UEHU.
ITO CYIIECTBEHHO AJA JeTell, yiKe MPUHUMAIOIINX
apyrue npenapatsl (I'KC, uHruOUTOPHI TPOTOHHOMN
moMIIBI U OeTa-6JI0KaTOPhl), MeTaboIu3upPyeMbie B
neuenu cucremoir CYP (P450), koTtopasa yuacTByeT
B T.4. B ruApoxcunuposanuu D, u Dg.

OcHOBHBIE PE3YJAbTATHI 3-JIETHEr0 MCCJIeI0Ba-
HUS — ycTpaHeHUWe AedUIINTA U HEJOCTATOUHOCTH
BuTamMmuHa D, HOpMaaus3amus yYPOBHEH CHIBOPOTOU-
HBIX MapPKEPOB KOCTHOU Pe30pOII U IapaTUPeOn -
HOTO TopMOHa, yBeauuenue MIIK mo pesyiabraTam
DXA, B pasbl coKpallleHue KOJUUEeCTBa IIepesio-
MOB KOHEYHOCTEH, OTCYTCTBME HOBBIX II€PEJIOMOB
TI03BOHKOB [15].

ITo pesysnbTaTaM TPUBENEHHBIX BBIINIE KJIUHU-
YeCKUX TPOCIHEeKTUBHBIX wuccienoBaunuii [15], aTo
TaKksKe mIpermapaTr BbiOopa aja OoabHbIX M Ha
npautenbHoin 'KC-Tepanuu, ¢ m30LITOUHBEIM BECOM,
nuabeToM, HpobeMaMU C IIeUeHBI0 M MMOUKAMMU.
IToBrinmenHass MeTabonus3anusa BUTaMuHa D aBis-
eTcsA OMHUM 13 KJII0UEeBBIX MOMEHTOB PAa3BUTUA €T0
medunnTa IpU XPOHUUECKOI BhICOKOMo3HOiT I'KC-
Tepanuu. Ilo6ounbie a3(PHEKTHI AIUTEIHHOTO TTPU-
meneHusa 'KC, Takue KaK OKUpeHNe, TAKIKe CIIO-
coOCTBYIOT ycuaeHuio gepunura suramuua D [51].

T'KC u Butamuu D ogHOHAIIpaBI€HHO IIOAABJISA-
IOT BOCTIAJIEHNE TIyTeM UHTUOMPOBAHUA aKTUBHOCTH
daxTopa Tpamckpumnmuu NF-kB, HO oKasbIBamT
IPOTUBOIIONOXKHBIE 9(P(PEeKThl HAa KOCTHYIO TKAaHb,
coxpanenune KoctHoro Ca2+ m BcachiBaHue €ro us
kumevyHuka [85]. MysbTuBapumaHTHBI aHaIU3
pesyabraToB 'KC-repanuu mpu MJIJ] mokasas, 4To

nobasjaeHne BUTaMuHa D JOCTOBEPHO IIPOJJIEBAJIO
CIIOCOOHOCTEH OOJIBHBIX K CaMOCTOATEJIBHON XOAb0e
[48, 86].

3.2.2. Bucgocpornamut

Perxomengyerca y nanuerTos ¢ M1/ MIDB npu
BOBHMKHOBEHUU IIPUBHAKOB OCTEONEHUU U KOM-
IIPECCUOHHBIX IIEPEJIOMOB II0O3BOHKOB (3aYacTyIO
0EeCCUMITOMHBIX WJV HECBABAHHBIX C TAMKEJON
TpaBMOI) WU IEPEeJOMOB IJWHHBIX KOCTell BHY-
TPpUBEHHOE BBeAeHUe 01c(oc(poHATOB C I[eJIbI0 KOP-
peKInuu AaHHBIX cocToAHUU [3, 87-92]. B Hacro-
dAmree BpeMsdA CTAaHAAPTOM JIEYEHUS OCTEOIIOpo3a B
IEeTCKOM BO3pACTe fABJSETCA BHYTPUBEHHOE Jeue-
Hue OumcdochonaTamMu (30JeAPOHOBAA KHUCIOTA —
asoTr-copep:kaluii ouchochanar 3-ro MOKOJIEHUA)
[96—98]. BuyTpuBeHHYIO Tepanuio CJeJyeT HasHa-
YaTh B CTAHAAPTHBIX OITyOJMKOBAHHBIX 03aX AJs
JIeUeHUA TAIMeHTOB C HECOBEPIIEHHBIM OCTeoTe-
"Hesom (HO). BryTpuBeHHBIe MHPY3UU 30JI€IPOHO-
BOII KUCJOTHI HasHauaroTca ud pacuera 0,05 mr/
KI' MaccChl TeJia, HO He 0oJiee 4 MI' B leHb B TeUeHUe
45 muH Kaxxabie 6 mecarnes [90, 99].

Kommenmapuu: neperomv. NO360HKO0E, He
B8bl38AHHbLE MANCESOU MPABMOLL, U NepesoMbL ONUH-
HbLX KOCMell A8AAI0MCA KAUHUYECKUMU NPOABIeHU-
AMU NOBLLULEHHOUL XPYNKOCMU KOCMHOU MKAHU [ 3 ].
B coomeemcemeuu ¢ mexnc0ynapoonvLmu pexomerHoa-
yuamu 2018 2. [3], npu 6via8leHUU maaiompas-
MAMUYHBLX /ACUMNIMOMHBLX NePeioM08 N0360HK08
UJLU nepesomos mpybiamuvlx Kocmeil Ha3HaLaemcs
mepanus AHMUPE30pOMUBHLLMU npenapamamu u
nposodumcs KOHMPOJLb 34 603HUKHOB8eHUeM Oec-
CUMNMOMHBLYX NepesomMo8 U NPUSHAKOE CHUNICEHUS
pocma. Ha danHoM smane 8 Kauecmee mepanuu
nepgoil auHuu 0aa nayuenmos ¢ M mexncdyna-
POOHBLM cooOujecmeom pexomendyemcs 6HYMPU-
6eHHas mepanuu Oucgocponamamu [3, 87-92].
Y 6onvnvix M/ He ObLio 3apezucmpupoaHo HU
00H020 CY1LASA CNOHMAHH020 60CCMAHOBJEHUS MmeJl
no360HK08 nocJe nepeaomos [91 |, o0narxo eoccma-
Ho8Jlenue Habadarocb nocie 6HYmpueHHoil ouc-
@docponamnoii mepanuu [90 ]. Pesyavmamom seve-
HUA ABAAIOMCA 3HALUMENbHOe YMeHbULeHUEe 8blpa-



JHenHocmu 6osell 6 cnuHe U YyeesuieHue 6bLCOMbL
N0360HK06 (X0msa OHO He 3awuujaem NOAHOCMbIO
om nocaedyrnuwux neperomos [90] ), a makice yse-
Juyerue obuieil svlacusaemocmu 60vHuLx [92].

Ymo Kacaemcs nepopanbHozo0 Cnocoba npu-
MeHeHUus obucgocpornamos, mo 0o mex nop, noxKa
He 0ydem npedcmasnerHo 60Jbuie 00KA3AMeNbCMma,
noomeepxcdarnwux conocmasumylo apoexmus-
HOCMb ¢ BHYMPUBEHHbLM 86e0eHueM bucpocdona-
mos, nepopanvHvle OucgocoHamul caedyem npu-
MeHAMb MOJbKO Y NAUUEHMOo8 ¢ 0ojee NeZKUMU
@popmamu ocmeonoposa, 6e3 nepesomos nO36OHKOS,
uaUu K020a 6HYMPUBEHHbLIL CNOCOO 88e0eHUs Npo-
mueonokasaH. Y Oemeil 8HymMpueHHoe 66edeHuUe
makdce umeem maxKue npeuMyu,ecmea, KaK MeHbv-
wuil puck no6OUHBLLX IPPEKMOE CO CMOPOHbBL HCeNY-
00YHO-KUWeuH020 mpakma, ayiuwias 6uodocmyn-
Hocmb, 003a ¢ NONPABKOl Ha ec U u3bexcanue npo-
osiem ¢ cobardernuem pexcuma dosuposarus [91].

JKcnepmHuas mexn0yrnapoornas pabouas zpynna
neduampos u peemamosiozo8 pexomeHdyem KAU-
HUYUCMAM PACCMOMPENMb 603 MOKHOCMb JeYeHUs
oucgoconamamu y nayuenmos 6e3 ocmeonoposa,
Ho ¢ Hu3koii MITK 6 panHem nybepmamHom nepu-
00e, ¢ HUBKUMU Z-nokasamensamu u meHoeHyuell
K UX CHUJMCEHUI0 0ajxce 6 omcymcmeuu nepeomos
[94].

Bce cxemvl OucocporamrHoil. mepanuu, Kak
noKas3vlearm pe3yrbmamyvl UCCLe08AHUIL, 00NHC-
Hbl 6KAI0YAMb ONMUMALbHbLE NOKA3AMENU CbLEODO-
mournozo eumamura D u xkanrvyus. 9mo 0cob6eHHO
6AXMCHO 01 UCNONb306AHUS BHYMPUBECHHBLX OUC-
@docoramos, 061adaUWUX BbLPANCEHHLIM ZUNO-
Kaavyuemuueckum Oeiicmeuem [95]. B pabome
A.S. Carmel et al. (2012) [100] noxasano, umo
yposernv 25(0H )D 6 kpo8u mecHO C843aH C IPPek-
MUBHOCMbID NPOBOOUMOLL AHMUPE3OPOMUBHOIL
mepanuu. Illancv. nayuenmos Ha Oaazonpusm-
Hblll omeem HA mepanur OucpocpoHamamu u ezo
coxparnernue 6 xode aeueHus oviau 6 4,5 pasa 60Jb-
we npu yposne 25(0H )D eviwe 33 ne/ma [100].
Hanpomus, gepoamnuocmbs Heyd081emeE0puUneabHo-
20 omeema Ha mepanuio bucpocponamanu 6 4 pasa
boavuie y nayuenmos co 3HaveHusmu 25(0OH )D
menee 30 ne/ma [101].

Jannas mepanus 00604bHO XOPOULO NePEHOCUM-
ca dembMu, 34 UCKJAOYeHUeM nepsoil 003vl, K020a
Mozym ommeyamuvcs MpaH3UMOPHbLe 2pUnnonodoo-
Hble NnOoOOUHble IPPexmb. — 03HO00, MblULeYHbLE U
KocmHbvle 0oau, mowHoma u ycmaaocms. Oru npo-
ABNAOMCA MeM CUbHee, weM 6osiee 6blpaxcer deu-
yum sumamuna D [102 ] u kaavyus [103 ]. Aemopot
YKa3vl6ai0m HA Heo0xX00UMOCmb KOPPeKYUU YPOBHA
sumamura D munumanrvno 0o 30 Hz/ma 0o Havara
oucgoconamnoil. mepanuu U KOHMPOJLSL nompe-
OenHus Kaavyusa ¢ nuuieii 8 mewenue 10 dneil 0o u
nocae aeyenus. F. Bertoldo et al. (2010) [104] s
c6oeil pabome noKa3anu, ¥mo ocmpo@pa3nsvLii omeem,
CBA3AHHYLIL ¢ nepsvim 86edeHuem oucgocihornamos,
modyaupyemcs yposnem 25(0OH )D — ezo Hopmaau-
3ayus npueodum K CHUMNCEHUI MeMnepamyps. mena
u yposrns C-peakmueHozo Oeaka.

Yuumvieas 603moxcHocms LuxopadKu u peomot
npu nepeoil UHQPY3uu, Heob6xo0umo AONOLHUMEeLb-
HO HANMOMHUMb NAYUEHMY U €20 OKPYHCEHUI O KOpD-
pexmupyrouweit dose I'KC, c613aHHOIL cO cmpeccom
(25 me/m?2 zudpoxopmus3ona, uiu ez0 IK8UBAJLCH-
ma kaxOvie 6—8 u per 0s; npodonxamov euje KaAK
Munumym 24 4 nocae cmabuIU3AYUU COCTNOAHUSL )
[105].

Pedkoe, HO cepve3Hoe OCNONCHEHUE Y NAYUEH-
mos, noayvaswux Jevenue oOucgocporamamu, —
HEeKpOmu3ayus KOCMHOU MKAHU HUJMCHEU Year-
cmu. B akcnepumenmaanvroil pabome A. Hokugo
et al. (2010) [106] npusodamcs OaHHble O NOBbL-
wernuu 8 4,7 pasa pucka passumus ducgocgponam-
accoyuUUPOBaAHH020 OCMEOHEKPO3a LeA0CMmU Y KPbLC
¢ Oejpuyumom sumamuna D. Aemopwsl 8vickasanu
npednonosxcenue 0 MOM, ¥MO 6 OCHO8e OCMmeoHe-
KP03a HUMCHEll wealncmu Jexcum gzaumodeiicmaue
mexncdy bucgocornamamu u nociedcmeusmu Hapy-
weHnus, 66udy dejpuyuma eumamura D, kocmHozo
zomeocmasa u 8poxcdeHHozo ummynumema [106 ].

Bucgocgponamv. npomueonoka3arnvl. NAUUEH-
mam co CHUMCeHUeMm CKOpocmu KaAYyoouKo80il Pub-
mpayuu <35 ma/mun/1,73 m2. Ileped raxncOvim
88edeHueMm Heo0X00UMA OUeHKA PYHKUUL NOYeK No
yposnio yucmamuna C.

Hocmuicenue KAUHUYLECKOU cmaOduLbHOCMU HA
@one nevenus ocmeonoposa npu MII][ nodpa3syme-
eaem:

® omcymcmeue HOBbLX HeeepmeldpaibHbLX nepe-
J0MO8;

® cMabULUZAYUID 3AHCUBWUX NEPesOMOE N03-
60HK06 (omcymcemaeue npozpeccupo8anus Komnpec-
CUU Nno8pex*0eHH020 NO360HKA );

® omcymcmeue HOBbLX NepesomMos8 NO360HKO06
(6 parnee HOPpMASLHBLX MEAAX NO3E0OHKOE );

e omcymcmaeue 6oaell 6 KOCMAX U CLUHE;

e MIIK>-2 SD no ckoppeKkmupo8aHHOMY NO
pocmy Z-kpumepuio.

O0HAKO nNPUYUHBL PA3BUMUS O0CMeEeonopo3a
npu MII]] (muonamus+aevenue I'KC) no ceoeil
npupode nepcucmenmmuwl. IToamomy, daxe kozoa
nayuenm cmaHo8umcsa KAUHUYeCKU CMaOULbHbLM,
caedyem paccmompemdv 603MOICHOCMb Npodosice-
HUS GHMUPe30pOMUEHOl mepanuu 6 pexcume noo-
Odepacusatoweil 003vt, cocmasaswweii 30-50% om
mako6oil 6 akmueHol (asze nevenus. Ilenvio makxo-
20 nodxoda aAeaaemMcs COXPAHEHUe KAUHUYECKUX
pe3yavmamos, u3bezas npu 3MOM UCNOJLb30EAHUE
upe3meprHoiL. 003bl JeKAPCMEEHHbLX Npenapamos,
0CO0eHHO Y NAYUEHMO6 € OMKDLLMbLMU 30HAMU
pocma. Hosevle nepesomv. 6 odracmu mema@ui3os
Habawdarucy nocae pe3Kozo NPeKpaujeHus anmu-
pe30pOmu6eHoillL. mepanuu Ha 2parHuue cmapoii u
Hoeoll kKocmu. IIpednazaemcs npodoaxumv 6HY-
mpueeHHbvle UHPY3UU 3071e0POH060I KUCAOMbL 8
003e 0,025 mz/ke kaxcovie 6 mecayes [107, 108].

Ha racmoawuii momenm omecymcmeyiom Kiu-
Huueckull OaHHble O MOM, KAKAA CMeneHv yee-
auyernus MIIK uau nopozosoe snauenue MIIK no
Z-Kpumepuio A8AAI0MCA NPUEMIEMbLMU 0N CHUN’Ce-
HUS 4aCmombl Nnepesiomos, no360aa0u,ez0 peKadac-
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cuguyuposamsv nayueuma ¢ M/ kax cmabusb-
H020 nocjae 00CMUMCCHUS 0XUdaemozo 83P0OCL020
pocma.

C npaxkmuueckoil MOYKU 3PeHUsl, mexyujue
pexkomeHdauuu 3axaouarOmMcs 8 JedeHuu Oemeil
¢ MJI]]. Ilocae 3axpvimus 30H pocma nNops0okK
Odeilicmeuil cmaHosumcs MmeHee AcHuiMm. O0uH u3
nodxo00o8 — npekpamumb mMepanulo, ecau nayu-
eHm KJAUHUYeCKU cmabuJjeH, 3amem HabsodeHue,
U, ecau nepesomvl. NOBMOPAMCS, JeUeHUe MONCHO
80300H08umMb. C Opyz0il CMOPOHBL, UCNOJb30BAHUE
anzopumma AHMUPe30pOMUBHOIL mepanuu ocme-
onoposa y Jawdeii cmapuie 50 nem u HeHWUH 8
nocmmeHonayse ¢ «KAHUKYLAMU» HA (OHe npu-
ema bucugocharnamos u3-3a pucka 603HUKHOBEHUS
AMUNUYHbLLX NepesoMos8, No-eUdUMOMY, MAJLO NPU-
emaemo, maxKk Kaxk PUCK NepelomMo8 NO3680HKO08 Y
nayuenmos ¢ MJ[]] yseauvuaemcs ¢ 603pacmom.
Heob6xo0umbst danvreiiutue uccaedosarnus 0as onpe-
OesleHUs OnmMuMmManbHblx 0e30NACHbLX cXeMm mepa-
nuu, agppexmuenvix npu M [109].

3.3. 'enomepanus

3.3.1. IIpenapamut 015 NPORYCKA IK30HO8

T'em DMD saBasercsa caMbIM IJMHHBIM T€HOM
YyeJIOBEKA U COCTOUT u3 79 sx30H0OB. 60% mamuen-
ToB ¢ Ml umetoT GoJsbinue gesaenuu B rene DM D.
Hpyrue myramuu, BbI3bIBarorue MJIII], BKJIoua-
IOT 9K30HHBIE NYIJINKAIINN, UHTPOHHbIE MyTaIlluu,
TOUYKOBBIE M MHUCCEHC-MYTAIlMU, HOHCEHC-MYTaIluu
u np. M3-3a cBoeii mocjenoBaTeIbHOCTH B 2,4 MJIH.
map ocHOBaHUM, reH DM D moaBep:KeH MyTaI[UAM,
K HacToAIeMy BpeMeHU omnucauo 6osee 7000 myTa-
muii [110].

HecmoTpa Ha TO, uro M/ sAiBAsIeTCA pacmpo-
CTpaHeHHBIM TeHeTUYeCKUM B3aboJjieBaHUEM Cpenu
ophaHHBIX, padpaboTaTh MATOTEHETUUECKYIO Tepa-
1o, KoTopasa OyZeT paboTaTh YHUBEPCAJLHO IS
OosbimuHCTBa manueHTOoB ¢ M, upesBbIuaitHO
CJIO’KHO, TOCKOJIBKY MYyTalluyd T'eHa PasHATCA II0
TUIIAM W PaCIIOJOoKeHUIo Ha reHe. OQHAKO Ha reHe
UMEIOTCS Be «Topsiure TOUKW» — YUYacTKU I'eHa,
HamboJee IOABEPKeHHbIe MyTAIlUAM C MAKCUMAJb-
HBIM KoJuuyecTBOM MyTaruii. OHU PAaCIIOJJIOKEHBI
Mexxay 9K3oHamMu 45—55 m sxzonHamu 2—19. 3tu
PEeTrUOHBI U ABJIAIOTCSA MOTEHIINAIbHBIMUA MUIITEHS-
mu g tepanvu [111].

B mocsenHue oAbl MOABISIOTCS METOABI Jieue-
Hua M]IIl, BoccTaHaBJIUBAIOIME DKCIPECCUIO ITUC-
Tpoduua [112-115]. PemaxTmpoBaHuUe TreHOMA,
3aMeHa reHa, IPOIMYCK 9K30HOB U METOABI ITPOYU-
THIBAHUS CTON-KOJOHOB HaXOAATCA B (hOKyce BHU-
MaHUsA HCcJeJoBaTesell, 3aHUMAIOIIUXCS paspa-
00TKOI maToreHeTnuYeckou repanuu. CoBpeMeHHbIe
HUCCJIeOBAaHUSA ITATOTeHETUUYECKUX JIEKaPCTBEHHBIX
IIpernapaToB HalpaBJeHbl, B OCHOBHOM, Ha 3aMeJJjie-
HUe IporpeccupoBaHus 3a00JieBaHUSA, COXpPaHeHUe
(GYHKIIMOHAJIBHOCTHU, NpeNyIperKIeHre IIporpec-
cupoBaHua HeoOsazaTeabHBbIX mja Ml mHBaIM-
IUBUPYIOIINX OCJOYKHEHUH, YTO B COBOKYIITHOCTHU
yAyd4IIaeT KauecTBO U MPOAOJIKUTEIbHOCTD JKU3HU
6osbHBIX. K corkaleHnio, KypaTUBHON Tepamnuu s
MO moka HerT.

B HacTosIee BpeMs B KIMHUUYECKOI IIPaKTUKe
M3BECTHBI UeThIpe Ipemapara GochopomsmamMugar-
HBIX Mop(dosuHoosuromMmepoB (PMO), KoTophle Ipu-
BOAAT K IPOIYCKY 9K30HOB, a MMEHHO: STeILIUpP-
CeH, TOJIOAUPCEH, BUJITOJIapCeH U KasuMmepceH. OHu
ono0peHbl YIIpaBIeHUEM 10 CAHUTAPDHOMY HaJ30DY
3a KauecTBOM IUINEBLIX IMPOAYKTOB U MeIUKaMeH-
ToB (FDA) nna neuenmsa ML [116—121]. Ograko
MMOCKOJIbKY 9T IIperaparhl CIelnuuuHbl K onpeae-
JIEHHBIM MYTallUAM, UX [IPUMeHeHWe OTPaHUYEHO
npumepHo 30% Bcex mamuenToB ¢ MIIII.

AHTUCMBICTIOBBIE OJIUTOHYKJIEOTUIBI IIPEeA-
CTaBJSAIOT €000l KopoTkue osuromepsl PHK wmiau
OHE, xumumueckm momuduiimpoBaHHble BO mu3be-
JKaHWe Jerpajanuy JK30HYKJeasaMUd W SHAOHY-
KiaeazamMu. OHH B3aJelCTBYIOT clernuduyecKue
IIOCJIe[OBATEJILHOCTH B 9K30HAX IIyTEeM B3aWMOJeli-
CTBUA C MIOCJE0BATEIbHOCTAMU, YIACTBYIOIIUMY B
crtalicuHre K30HOB. Takue mocjemoBaTeIbHOCTHU
O00BIYHO YIIPABJIAIOT BKJIIOUEHNEM SK30HA B 3PEJIYIO
MPHEK. Ux 6ioxkupoBaHUe NPUBOAUT K HCKJIIOUE-
HUIO OIpPeJeJIeHHBIX K30HOB. IIpMMEHUTENbHO K
M oTO 1103BOJISIET BOCCTAHOBUTL PAMKY CUNTHIBA-
HUA. AHTUCMBICJIIOBbIE COEJUHEHUSA MIPEJCTABIAIOT
co0oit oOpaTHbIe U KOMILJIEMEHTapHBIE MOCJIeI0Ba-
TenpbHOCTH MPHK 1, Takum oO6pasom, IpUBOAAT K
o0pasoBauuio AByXxIilenoueunoi rubpunuoit MPHK.
OOBIYHO OHA pa3pyIllaeTcs HyKJaea3aMy BHYTPH KJie-
TOK, ¥ UMEHHO 3TOT MEeXaHU3M IT03BOJIAET UCIIOJb-
30BaTh aHTUCMBICJIOBBIE TIOAXOABI JJIA PA3PYIIeHU
cuenudpuueckoit MPHK. Oguaxo nipu M/ 1menbio
AByaserca He paspymutb MPHE, a ckopee mporry-
CKaTh OIpeie/ieHHbIe 9K30HbI, YTOOBI BOCCTAHOBUTH
HapyUIeHHYI0 PaMKy CUYNTHIBAHUA. XUMHUUECKUe
MOAU(MUKAIIUYA AHTUCMBICJIOBBIX OJUTOHYKJIEOTHU-
OB yJaydIllaioT crabuiabHOCTh rubpunuoit PHK sa
cueT IIpeJoTBPAIlleHUA OII0CPEJOBAHHON HYKJIeasoi
nerpanzanuu [122].

IIpenapaTsl AJA IPOIYCKA 5K30HOB HMEIOT
CXOOHBINT MeXaHU3M AeHCTBUS — BOCCTAHABIUBAIOT
pPaMKy CUMTHIBAHUSA T'eHa AUCTpoduHa 1 obecrieun-
BAIOT CUHTE3 YCEeUEeHHOIr'0, HO COXPAHSIOIIEro CBOIO
YaCTUYHYIO0 (DYHKIIMOHAJIBHOCTL OesJKa AucCTpodu-
Ha. OHM OKAa3BLIBAIOT MYJBTHUCHUCTEMHOE BO3[eli-
CTBUE Ha MAIMeHTOB, MPOAJIEBad MPU IJIUTEIHLHOM
HCIIOJIb30BAHUU CIIOCOOHOCTH K CAMOCTOATEIHLHOMY
MmepeIBUKEHUI0 Ha HEeCKOJIBKO JIeT, yaydinas pabo-
Ty BEPXHUX KOHEUHOCTEH U IbIXaTeJbHOUN CUCTEMBI.

KU npenapaToB Aj1s MPOITycKa 9K30HOB (9TEILINp-
CeH, TOJIONUPCEH, KasuMepCceH) MPOoBeIeHbl Ha KOTop-
Tax HAIeHTOB OT 6 MecsAIeB, AJA IperapaTa BUJITO-
aapceH — ¢ 3 jet u go 18+ [115]. UnCcTpyKIIMM IIpe-
mapaToB AJiA MPOITyCKa SK30HOB He comep:karT GyHK-
IAOHATBHBIX OTPAHUUYEHUN MAIlMeHTOB AJId Hadaja,
TIPOIOJIIKEeHUA 1 OTMeHbI Teparnuu [123—126].

Pekomengyerca namuentam ¢ Ml TaprerHas
reHOTepaleBTUUECKas Tepanusa IpernapaTaMu s
IPOIIYCKOB 9K30HOB 45, 51, 53 npu HaIUUYUU ITOM-
TBEPIKAEHHOTO TeHeTmuecKoro amarmoza M u
MyTaluii TUIla gejeluil, KOPPEeKTUPYEeMbIX IIPO-
IIyCKOM COOTBETCTBYIOIIETO 9K30HA C MOMEHTAa J1a-
rHOCTUKU 3abosieBanusd (Tabi. 5).



Tabauya 5

XapaKkTepucTHKa MOJEKYJISIPHBIX MPenapaToB IJIA IPOITyCKa YK30HOB

Munu- Maxkcu-
IIpenapar/ TeneTnmueckuit MaJIbHBIN MaJIbHBIN % momy-
Komnauus IK30H IUarHO3 Moza Onobpernue BO3pacT BO3pacT IAIAA
Ha3HAYEHUS | HA3ZHAYEHUA
STenancng Myranusa
(9x3oHAUC®) 51 THUIA JeJeIlusd, 30 FDA — 2016 C momeHTa Hert . 14
Sarepta KOppeKTupyeMas MI'/KT IUATHOCTUKY | OTPAaHUYEHUN
Therapeutics IPOIIYCKOM dK30Ha 51
Tonogupcen Myranua
®
(Buouguc®) 53 TUIIA JeJernus, 30 FDA — 2019 C moMeHTa Her . 8
Sarepta KOppeKTupyeMas MI'/KT OUATHOCTUKY | OTPAHUUYEHUU
Therapeutics IPOIyCKOM 9K30Ha 53
Myramnusa
?ﬁ‘;;:g;&cg)ﬁ 53 THUIA JeJeIs, 80 FDA - 2020 C momeHTa Hert 8
Nippon Shinvaku KOppeKTupyeMas Mr/Kr | Amorusa — 2020 | zMarHOCTUKY | OTPAaHUUYEHUH
bp ¥ IPOIIyCKOM 9K30Ha 53
Ra3I/IMepC%H Myramusa
(Amouguc®) 45 THUIA JeJeIus, 30 FDA — 2021 C momeHTa Hert . 9
Sarepta KOppeKTupyeMas MI'/KT IUATrHOCTUKY | OTPAaHUYEHUN
Therapeutics IPOIIyCKOM 9K30Ha 45
Tabruua 6

Ilepeuens myTaiuii Tumna gexernuii reia DMD c yka3aHneM HOMEPOB 3K30HOB,
KOPPEKTHUPYEeMBbIX IPUEeMOM KazuMmepceHa (Bcero 18 myramuit) [128]

Homepa neseTupoBaHHBIX 3K30HOB reHa DM D
7-44
12-44 18-44
44 46 46-47 46-48 46-49
46-51 46-53 46-55 4657 46-59
46-60 46-53 46-55 4657 46—-59

Kommenmapuu: caedyem ommemumbs, 4mo
KJAUHUYeCKUe UCCAe08AHUSL npenapamos 0as npo-
nycka aK3oHo08 nposoduau Ha pone 'KC-mepanuu
uccaedyemulx, m.e. 0AHHbLE NO KAUHUYECKOU IPpek-
MuBHOCMU NPenapamos SAJAANMCI CYMMOoiL Oeil-
cmeus I'KC u mapzemnoil mepanuu:

e Omenaupcen (IK30nIuc®)

— ambynramopruie — nepopaavhvie 'KC, na cma-
ounvHoll do3e 6 meueHue He menee 24 Hedeav 00
Hawana KH (NCT01396239, NCT04179409 );

— HeambyaamopHvle — cmaduavHas 003a nepo-
paavubix 'KC 8 meuenue He meHee 24 Hedenb unu
He noayyan I'KC 6 meuenue nHe menee 24 Hedenv
(NCT02286947 );

e ['onodupcern (Buonduc®) — nepopanvhvie 'KC
Ha cmabuavroil 003e 8 meueHue He meree 24 Hedeab
0o navana KM (NCT04179409 );

o Buamoanapcen (Buamenco®) — nayuenm na
cmabuavroit 0oze I'KC uau ne aewumca I'KC 6
meyeHnue He MeHee 3 mecayes 00 nepsoil 003vL uccJe-
dosamenvbCcKoil mepanuu u, KAk oxudaemcs, 0Cma-
Hemcsa HA cmabunvHoil 0o3e aevenus 'KC unu 6e3
Hux 8 meuernue gcezo KM (NCT04956289 );

o Kasumepcen (Amonduc®) — ambysamopHbLil
nayueum 0o 4 sem uau cmapuie HA cMAaOULbHOUL
0oze I'KC 6 meuenue He meHee 12 nHedenwv 0o 1-ii
Hedeau KH. Oxcudaemcs, wmo dosa I'KC ocmanem-

s NOCMOAHHOU (3a ucknioueHuem Mooupurayuil
0n4 yuema usmeHerUll 6eca ) Ha NPOMAIEHUU 6Ce20
uccaedosanus (NCT04179409 ).

B uncmpyryuax k npenapamam 01 nponycka
9K30H06 Hem YnoMUHAHUIL 0 Heo6x00uMOCmU Npu-
Humamov 'KC coemecmHo ¢ MOLeKYAAPHOU mepanu-
eti. OnybauKo6aHHble KAUHUYeCKUe OAHHble OblaU
noayyenwvt 6 KU coemecmnuo ¢ I'KC.

3.3.1.1. IIponyck ak3ona 45

Kasumepcen (AmoHAmc®) — aHTUCMBICIOBOI
OJINTOHYKJIEOTH]], IPeTHA3HAUEHHBIN IJId JIeUeHUA
M y nanueHTOB ¢ HOATBEPKICHHON MyTaIueil B
reHe DM D, KoTopble TOAXOAAT IJIA Tepalluu IPOIy-
cxoMm 45 sx3oma (Tabs. 6), TPOU3BOACTBO KOMIIAHUU
Sarepta Therapeutics [123]. WUuaynupoBaHHBIHI
Ka3MMepPCOHOM IIPOIyCK 5K30Ha 45 BoccTaHaBIU-
BaeT pamMKy cuutTbiBanua MPHK, uto mosBoiser
CUHTE3UPOBATh YCEUEHHBIN, HO YaCTUUHO (PDYHKIIU-
OHAJBHBIN 6esToK auctpoduu [113, 127].

PexomeHayeTCs JeueHNE Ka3UMEPCEHOM IIyTeM
€’KeHeJleJIbHBIX BHYTPUBEHHBIX MH(Y3UH B 103€
30 mr/kr [113, 123]. BroguTh mpemapatr cjaenyer
BuyTpuBeHHO (IV) B TeueHme 35-60 MuH uepes
BcTpoeHHBbIN QuabTp 0,2 muxpona. Ilepen BBene-
HUeM mpemnapaTa Tpedyetcs ero passegenue B 0,9%
pacTBOpe HATPUA XJIOPHUIA I UHBEKIIUI C I[eJIbI0
monyuenus obiiero oobema or 100 mo 150 mu.
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Tabruuya 7

Ilepeuens myranuii Tuna gesxenuii reaa DM D, KOPppeKTUPYEMBIX IIPHEMOM ITEILINPCEHA
(Bcero 48 myranuii) [128]

Homepa gesieTupoBaHHBIX 3K30HOB reHa DM D
3-50 4-50 5-50 6—50 9-50
10-50 11-50 13-50 14-50 15-50 16—-50 17-50 19-50
21-50 | 23-50 24-50 25-50 26—-50 27-50 28-50 29-50
30-50 | 31-50 32—-50 33-50 34-50 35—-50 36—50 37-50 38-50 39-50
40-50 | 41-50 42-50 43-50 45-50 47-50 48-50 49-50
50 52% 52—-58 52-61 52—-63 52—-64 52—-66 52-76 52-T7

*Jlesenusa 52 pK30HA KOPPEKTUPYETCA He TOJHKO IpemapaTaMu AJsA IPOIycKa 9K30HA 51, HO U mpemapaTamMu AJs

IpOITyCKa 9K30HA 53.

PexomeHnyeTcsi IpoMbIBaTh JIUHUIO BHYTPUBEHHO-
ro gocryna 0,9% pacTBOpoM HATpUA XJOPUAA IJIs
UHBEKIUH 10 U 1ocje nHQY3uu.

Ilepen Hauasom uHGY3UM KasuMepceHa ¢ IeJIbI0
omnpeeseHnA QPYHKIIMOHATIBHOIO COCTOAHUSA II0UEK
(ckopocTy KJIYyOOUKOBOII (PUALTpPAI[MU) CJIEAYEeT
U3MEPUTH YPOBEHb CHIBOPOTOUHOTO ItmcraTuHa C B
KPOBU, CIeJaTh aHAJW3 MOYM U OIPENEeJUTH COOT-
HoIlleHMe 0ejiKa U KpeaTuHUHA B MOyYe.

Kommenmapuu: HexceramenvHvle SAGACHUS —
JleuerHue 8 yeslom NepPeHoCUsIOCh X0poulo. ¥ HeKomo-
Ppoulx nayuenmos Habadaiu mpaH3umopHbyLii degu-
uum xenesza u owyuierue xapa [113], ungerxyuu
8epPXHUX ObLXAMEeAbHLLX NYymeil, Kaulesb, Juxopad-
KY, 20J108HY10 60J1b, apmpaJizul U 60Jlb 8 HOCO2ZJLOM-
re [123].

Cpoxu OocmuxceHus 3as8JeHH020 YPOBHSA
cunmesa oucmpoguHa: cpedHee U3MeHeHUe YpPOos-
Ha QUCMPOPUHA NO CPABHEHUIO ¢ UCXOOHbLM YPO8-
Hem nocae 48-HedesbH020 JeueHUs KA3UMePCeHOM
cocmasuno 0,81% (SD 0,70 ) om HOpMANLHOZO0 YPOE-
Ha (p<0,001) [123].

3.3.1.2. IIponyck ak3oHa 51

Irennupcer (IK30HAUC®) — AHTUCMBICIOBOI
OJINTOHYKJIEOTH]], IPeIHA3HAUEHHBIN AJId JIeUeHU S
Ml y naniueHTOB ¢ TOATBEPKICHHONU MyTaIlei B
rede DM D, KoTopbIe TOAXOAAT AJIA TePauu IPOITy-
CKOM 5K30Ha 51, mpoms3BoACTBO KoMIaHuu Sarepta
Therapeutics [124]. NuaymupoBaHHBIN aTEILIEpCe-
HOM IIPONYCK 9K30Ha 51 BoCCTaHABJIMBAET PAMKY
cuuTsiBaHuAa MPHEK, uTo mo3BosisgeT cCMHTE3UPOBATH
YCEeUeHHBIH, HO YaCTUYHO (PYHKIIMOHAJIbHBIN 6EJI0K
nuctpoduH [129].

CrocoGHOCTh ATEIINPCeHA WHAYIIUPOBATEL 9KC-
mpeccuio guctpoduHa y marumeHToB ¢ M Onlia
IPOAEMOHCTPUPOBAaHA B pPe3yJbTaTe HaOJIIOIeHUS
yBeJIUUEHUsS IUCTPOMUH-TIOJOKUTEIbHBIX BOJIO-
KOH B CKeJIETHBIX MBIIIIAX, HAOJIOIAJINCh TaKiKe
yBeJInYeHNEe WHTEHCUBHOCTU OKPaCKW AucTpodu-
Ha ¥ BU3yaJM3UPOBAHHOE BOCCTAHOBJIEHUE NUCTPO-
TJINKAaHOBOT'O KOMILIEKCa, UTO JOKAas3aHO JIOKAJIU-
3amnuell HeHMPOHAJNBLHOM CHMHTA3bl OKCHJA as3oTa u
B-pucrporaukana B capkosiemme [129].

Omo6penue reanoi Tepanuu MJIII] npemapara-
MU JJIS IPOIMYCKOB 9K30HA 51 (sTemaupceH, 9K30H-
IUC) OCHOBAHO Ha KJIUHUYECKUX WCIBITAHUAX C
yuactueM namuenToB ¢ MIII] B BospacTte ot 6 mecs-

meB 1o 23 jget [129-131]. IIpoueaypa yCKOPEHHOTO
onobpenus FDA ¢ 2016 r. [132].

Pexomengyerca manmumentam c¢ M ¢ mox-
TBeP:KJAeHHOU MyTaiueir B reHe DMD, KoTopbie
MOAXOAAT IJIA Tepamuy IIPOIYyCKOM B5K30Ha 51
(taba. 7). Pekomengyemas mo3a — 30 MI/Kr esKeHe-
IeJlbHO, BHyTpUBeHHAasaA nHGpys3usa B Teuenue 45—60
muH. Uabekmuonuasa popma: pactsop 100 mr/2 ma
(50 Mr/MJ1) B OLHOZ030BOM (PIaKoHEe. X PAHUTh IIpe-
napar mpu Temmoeparype +20 C + 80C, He 3aMopaykm-
BaTh, B 3aI[UIIEHHOM OT CBETa MeCTe.

Kommenmapuu: HexceramenvHbvle AGAEHUSL —
HauboJlee 4acmo 6cmpeiaiucy 20a1068HbLe 00U, NPO-
yedypras 60sb U NPOMeURYpPUs, Komopas 6bLia npe-
xo00aueil U pa3peuwusacs CnOHMAaHHO 6e3 NPpuU3Ha-
K08 HeppOmMoOKCUYHOCMU, OUeHUBAeMOl NO NOo6bL-
wernuto yposnio KIM-1 uau yucmamuna C uau no
KAUHUYecKum OanHbim [129].

B pempocnexkmuéHruvLx uccaied08aRUAX C UCTLOLb-
306aHUEM PeasbHblX OAHHLLX NPUMEHEeHUs Jme-
naupcena 6 CIIIA neueHue accoyuuposanocb co
cmamucmuiecku 3HAYUMbLM CHUNCEHUeM Yacmo-
mutL eocnumaausayuil (31% ), obpaweruii 8 omoee-
Hue HeomaoxcHoi nomowu (31% ), Heobxodumocmu
aevenus opzanos Ovixanus (33%), cepoua (21%),
mpaxeocmomuu (86%) u uckyccmeeHHoil 8eHmu-
aayuu aeexux (39%) no cpagHenuw ¢ KOHMPOJLbL-
Holl epynnou [130, 131].

Cporku docmudcernus 3a16J/€HH020 YPDOBHA CUH-
me3a ducmpopuna — OucmpopuH-noLoHUMELbHbLE
B60JI0KHA ObLAU O00HAPYNMCEHb. 6 buonmamax, npo-
aHAAUIUPOBAHHBLX Yepe3d 24 u 48 Hedenb neyeHUA.
KoauuecmeenHnas oueHKa ¢ NOMOULbI0 GeCMepH-
orommunea 6uonmamos, noLyueHHuvlx wepe3 48 u
188 Hedenv neueHus, 8vlABUNLA YBeNUYCHUE KOJAU-
yecmea Oducmpoguna na 0,4% uw 0,9% coomeem-
CMGBEHHO NO CPA6HEHU ¢ Ouonmamamu nayuex-
mos koumpoavHoii epynnet [133]. Koauvwecmaeo
ducmpoguua 6 6uonmame Opyzozo KH nocne 96
Hedeavb mepanuu cocmaénano 0,516% [113].

DynryuonavHvle mecmul [129]:

e 6MWT — 6oavwasn coxparnnHocmv. OueHnka
pe3yavmamos mecma Yy NAYUEHMOE, NOLY1LABUUX
amenJaupcer U UCMOPUYECKUM KOHmpoJsem (6803-
pacm 7 nem, umewujue AHALOZUYHbLIE MYMAYUL ),
nokasana conocmasumvie 06a308vie NPoil0eHHbLE
paccmosaHus, Komopvle HALUHALU OMJIULAMbCA 8



Tabauua 8

IIepeuens MyTaIluii, KOPPEKTUPYEMBIX TOJIOAMPCEHOM M BUJIATOJapceHoM [128]

Homepa mejeTupoBaHHBIX 3K30HOB rena DM D
3—-52 4-52 5-52 6—52 9-52
10-52 11-52 13-52 14-52 15-52 16—52 17-52 19-52
21-52 23-52 24-52 25—-52 26—52 27-52 28-52 29-52
30-52 31-52 32—52 33-52 34—52 35—52 36—52 37-52 38—52 39-52
40-52 | 41-52 42-52 43—-52 45-52 47-52 48-52 49-52
50-52 52% 54—-58 54-61 54—-63 54—-64 54—-66 54-76 5477

*MyTanusa 9K30Ha 52 KOPPEKTUPYeTCA TaKKe IperapaTaMu AJs IponycKa sax3ona 51 (cm. tabi. 6). [Ipenmapar Bb16o-
pa Ij1d JaHHON MyTamuu — BUaToapceH (00IbIas KInHnYecKasa a(h(PeKTUBHOCTS).

KOoHUe 2-20 u 3-20 200a uccnedo8aHuUs, KYLbMU-
Hayueil KOmMopozo cmana pasHuua 6 75 m uepes
24 mecaua, a cmamucmuiecku 3HAYUMbLe PA3TU-
uus (p<0,01 no dannvim ANCOVA u kpumepuio
Yunkokcona) u KAUHUYECKU 3HAYUMASL PASHUUA 6
151 m Habawdanrucev medxdy epynnamu k¥ 36 mecs-
uam KU.

® AMOY1amopHOCMb — JleYeHUe IMeNnJUPCeHOM 6
meveHue 3 iem 3aMemMHO COXPAHAEM CNOCOOHOCMb
nepedeuzamuvcs camMOCMOANMELbHO N0 CPABHEHUIO C
cO0OMeemcmeyWuM UCMOPULeCKUM KOHMPOLEM.
3a 4-remuuil nepuod nevenus 2 u3 12 nayuenmos,
NOLYLABULUX IMENJUPCEH, NOMEePALU CTLOCOOHOCMb
nepedsuzamucs 6 nepswlit 200 u HU 001020 He doba-
suaocy nocne amozo (16,6%). Hanpomus, 11 u3
13 (85%) nauuenmos ucmopuueckozo KOHMPOJLs
nomepaau cnocodHocms xodumv 3a 48 mecsauyes
[134]. B 7-nemHuem HaOL00eHUU 3a NAUUECHMAMU C
M/l kax 6 KH, mak u 6 peanbHblX YCAOBUAX, Mme,
KMo NOAY4Laau dmenJaupcer, xoouau doavuie Ha 2,1
2o0a (p<0,01) no cpasHerUul0 ¢ nayueHmMamu HaQ
cmandapmax mepanuu (m.e. BHEULHUI KOHMPOJLb )
[135].

o JIbixamenvHas QYHKUUL — CcmMabuiu3ayusi
PYHKYUOHALLHO20 cOCMOAHUS Jezkux. ¥ nayu-
eHMo8, NOLYYABULUX IMeNnupcer, Ha0a00aLUCH
3HauUMeabHO 00Jlee HU3KUe NoKa3ameau CHUMCe-
Hus 0blxameavHoll QYHKUUUL N0 CPABHEHUIO C NAYU-
eHMAMU, NOAYLAOW UMY cMmaHdapmyv. mepanuu
(—3,3 npomue —6,0 npoueHmHuvLX NYHKMOE edce-
200H0, p<0,0001) [135]. Cpednezodosas ckopocmb
cnuxcenus %PEJI y nayuenmos, noayvasuiux
amenaupcen, ouenusanracy 8 3,47%, umo a8asemcs
CMmamucmuyecKu 3HAYUMbLM CHUNCCHUeM No cpas-
HeHuto ¢ noxazamenem 5,95% y nayuenmos ¢ SoC
(p=0,0001). 3Bamednenue cuuxenus %DPHKEJIp
(p — pacuemnoe 3HaUeHUEe) Y NAYUCHMOE, NOLYLAE-
wux amenaupcer, COOmeemcmeosaJio sadepicke Ha
5,72 200a 60 epemenu 0o Heobxo0umocmu noOOKAIOYe-
HUa pecnupamoproil noddepicku, 3,31 200a do HeoO-
xodumocmu 6eHMUNLAUUU 68 HOUHoe epemsa u 2,11
200a 00 Heo6x00UMOCTU UCNOJb306AHUL OMKAUL-
AUBAMENS NO CPABHEHUIO C NAYUeHMAMU, KOMOopbLe
noayvaau moavko cmandapmoer mepanuu [131].

3a 36 mecayes nevenus cpedHUll npoyeHm npo-
eno3upyemozo MIP (%pMIP ) chusuacsa na 2,2% (c
91,7% 0o 89,5% ), cpednuil npouenm npozHosupye-
mo0z0 MEP (%pMEP ) cuusuacsa na 5,0% (c 79,3%

0o 74,83%), a cpedHuil npouenm npozHO3UPYeMOLL
DIKEJI (Y%opPIKEJI ) cnusunca na 9,4% (¢ 101,3%
00 91,9% ). ITayuenmuL U3 epynnovt UCMOPULECKO20
Konmpoaa crhudunu noxasanusi MEP u MIP npu-
mepuo 11,5% u ommeueno chuncenue PHEJI npu-
mepuo Ha 14,3%.

dmu pe3ysibmamul c8udemesrbCmaeyom o mom,
umo ImenJaupcern CO8MeCmHO cO cmandapmamu
mepanuu obecneuugaem 00KasameavHo 6ogaee 01u-
meJibHOe coXpaHeHue 0guzameavbHoil U OvixameJib-
HoOll pyHnryuu y nayuenmos ¢ MJJ].

3.3.1.3. IIponyck ax3oHa 53

B HacToAIIEe BpeMd aTa KAaTETOPUS IPeICTaBIIe-
Ha [ByMs npenaparamu — rojogupces (BUOHIVIC®
53, Sarepta Therapeutics, CIIIA) u BuITONAp-
cea (BUJITEIICO®, Nippon Shinyaku, Amonwus).
IlpemmapaTsl UMEIOT CXOMKUNA MeXaHU3M [eNCTBUA,
CIIEKTP U KOJIUUYECTBO KOPPEKTUPYEMbIX MYyTalluil,
OTJINYAIOTCA NHBEKIIMOHHBIMI NJ03aMU U KJINHUYE-
ckoii adpdertuBHOCTHIO [136]. [lepeuers myTamuii,
KOPPEKTUPYEMBIX TOJIOAUPCEHOM U BUJTOJIAPCE-
HOM, IIepefcTaBJieH B TabJ. 8.

3.3.1.3.1. 'onodupcen (Buonduc®)

9TO aHTHUCMBICIOBOM OJIUTOHYKJIEOTHU, IIPEe.-
HagHaUeHHBIN Jua JjeueHusa Ml y mamueHTOB ¢
TOATBEPIKIEHHOU MyTalueil Tulia Aejiellid B TeHe
DMD, KOTOPYIO MOXHO CKOPPEKTHUPOBATDH IIOCPET-
CTBOM IIPOITyCKa 5K30HA 53, IPOU3BOICTBO KOMIIA-
uuu Sarepta Therapeutics [126]. B nexa6pe 2019 r.
upenapat ogooper FDA B yCKOpeHHOM IOpAAKe Ha
OCHOBAaHUY YyBEJWUYEHUA BBIPAOOTKU AucTpoduHA
B CKEJIETHBIX MBbBIIIIaX IIaIlMeHTOB, IIOJIyYaBIIINX
rosiogupceH. [lanbHeiIee oq00peHMe 3TOTO TOKa3a-
HHUA MOMKET 3aBHUCETH OT IOATBEPKIACHUA KIMHNYEC-
CKOIi TIOJIB3BI B HOATBEPKIAIOIIUX WCCIEOBAHUAX.
Opobpenne remnHoii Tepammm MLl mpemaparamu
IJIsI IIPOIIYCKOB 9K30HA 53 (Buouauc® 53) ocHOBaHO
Ha KM ¢ yuactuem mammenToB ¢ MJII] B BoapacTe
or 6 mec. [126]. Pekomennyemsie no3ser — 30 mr/
KI' e)XeHeJleJIbHO, BHYTpUBEeHHadA UH(]PYy3Ua B Tede-
Hue 45-60 Muu. UHbeKIIoOHHAsS (opMa: pacTBOD
100 mr/2 mu (50 Mr/Mi1) B 04HOZO30BOM (hiraKoHE.

Pexomennyerca nna meuenuda ML mamiuenTam
C IIOATBEPKAECHHON MyTaIey TUIla AejJeIluu B reHe
DMD, KOTOPYIO MOXHO CKOPPEKTHPOBATDH IIOCPET-
CTBOM TPONYyCKa 5K30HA 53, IPOU3BOACTBO KOM-
nmaauu Sarepta Therapeutics [126], cpasy mocie
JUarHosa.
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Pexomengyemsbie no3sl — 30 MTI'/KI eKeHenesb-
HO, BHyTpUBeHHAaA UH(PY3Usa B TeueHre 45—60 MmuH.
BBoauTh mpenapar cienyer BHYTPUBEHHO B TeUeHUE
35—60 muH uepes3 BcTpoeHHBIH PUILTP 0,2 MUKPO-
Ha. Ilepen BBemeHueM Ipemapara TpeOyeTcs €ero
pasBezenue B 0,9% pacTBOpe HATPUSA XJIOPUAA IJIA
UHBEKIUH C I[eJIbI0 IOJIyYeHUA o0Iero o6semMa oT
100 mo 150 mna. NabexknuonHas (opMa: pacTBOP
100 mr/2 ma (50 mr/mut) B ogHOL030BOM (hJIaKOHE.
XpaHutsb npu Temmeparype +20 C +80 C, He samopa-
JKMBaTh, B 3aII[UIIIEHHOM OT CBETa MECTe.

Kommenmapuu: odobperue zeHHOU mepanuu
M npenapamamu O0as NPonyckos sx3oHa 53
(BuoHOuc) 0cCHOBAHO HA KAUHUYECKUX UCTbLMAHU-
ax ¢ yuwacmuem navyuenmos ¢ MJ[IT 6 6o3pacme om
6 mecaues [126]. IIpoyedypa yckopeHHO0z0 0000pe-
Huss FDA c 2016 2. Y scex nauyuenmos 0vLi0 ommeye-
HO Yy8eJuyeHue NPonyckKa sK3ona 53, demoncmpupys
sA6Hble Jokazamenvbcmea 00CMUMNCEHUS UeNl Npu
JaeweHuu zoaodupcerom. Ilepeuunas 6uonozuieckas
KOHEeYHAs MOYKaA UCCed08aHUs Oblaa docmuzHyma
KaK cmamucmuyecku 3HaLUMas: Habai00anrocs yee-
AuYeHue sxcnpeccuu beaxa ducmpoguna de novo
npumepHo 6 16 pas no cpasHeHuw ¢ UCXOOHBLM
YpoBHeM. Imo ObLlLO U3MEPEHO ¢ NOMOUWbI0 BecmepHh-
onommune Ha 48-it HeDene co cpedHUM 3HAYEHUEM
1,019% om Hopmbl, Juana3on cpedu nayuenmos
cocmagaan 0,09—4,30%. Beaok ducmpogun de novo
NPasusbHO JOKAAUI0BANCA 6 CAPKOLeMME CO 3HAYU-
MeabHbIM Y8eaudeHuem cpedrnezo usmenerus PDPF
om ucxo0Hozo ypoeus 0o 10,471%, umo o3nauaem
cpednee ygeauuerue 8 13,461 pasa [39].

Cpoku docmuienus MAKCUMANLHOZO YPOBHS
cunmesa ducmpopuna — 48-a Hedens co cpeOHUM
3navenuem 1,019% om Hopmbl, duana3on cpedu
nayuenmosg cocmagasan 0,09—4,30% [39].

Hesxcenamenvrole a61eHUS ObLIU JEZKUMU U He
CBA3AHHbIMU C NPUEMOM 20J00UPCeHA, NPeKpaue-
HUs npuema no cooopaxcerusm 6e30nacHOCmu He
ovL0. Boavwuncmeo HA coomeemcemeosanu oxcu-
Oaemblm 6 neduampuyeckoil NONYAAYUL OCJLOHCHE-
HUAM UJL CONYMCMBYIWUM COCMOAHUAM OCHO8-
Ho2o 3abosesanus. He Ovino eviaereno namoaozuu
novex uau Hegppomorcuynocmu. HesnauumenvHuie
OmKJIOHeHUs 6 pabome ceplya, 603MONHCHO, CEA3AH-
Hble ¢ 20100upcerom, OblIU 3apezucmpuposansl y 2
nayuenmos (maxurxapdus y 8-1emHezo nayuenma
Ha 8-il deHdb u 06MOpPOK Y 13-1emHezo nayuenma Ha
13-ii denv ), HO 00a OvLIU HecepbLe3HbLMU, PA3PEeULUE-
WUMUCs U He Nnpueesu K NPeKpauleHur0 JeyeHus.
Imu OMKJIOHEHUS MO2aU OblMb CE13GHbL C OCHOG-
Hblm 3a60se6arHuem. IIpogunsy 6esonacHocmu 20J10-
dupcena coomeemcmeyem npoguiio 6e30nacLocmu
Opyeux 00obpernvlx PMO, 0na nponycka 3K30H08
(amenaupcen u ka3umepcern ) [39].

YV 7 u3 25 nauuenmos 8 amom uccnedo8aHuu
egederue zonodupcena npo6odul uepe3 6eHO3HbLIL
nopm 0as 001ezueHus Opemenl excenedesbHblX 6HY-
MPUBEHHbLX URPY3ULL. VY 9mux nayuenmos ucnoib-
308aHue nopma 6bL0 YCNEULHbLM, HO He NOGJUSLO0
Ha npusepicenHocmbv K aedenuio (94% y nauyuen-
moé ¢ nopmom npomué 95% y nayuenmos 6e3 ). HA,

C8A3AHHbLE C NOPMOM, KAK NPABUL0, 02PAHULUBA-
AUCL O0JIbI0 U 2eMAMOMAMU; I 00H020 U3 7 NAYUCH-
mo8 NPou3ouLL0 UHPUUUPOBAHUE NOPMA.

BausiHue mepanuu Ha amOysamopHOCmb NAYU-
enmos. Jlewenue 207100UpCceHOM, 603MONCHO, 3aMel-
JSLJI0 nomepr amoyiamopHoil PYHKUUUL U NOMOZAJLO0
coxpanamsv QYHKYUOHALbHYI AKMUBHOCMb NAUU-
enmos. AHAJ0ZUYHO, MeHbulas 0018 NAYUEHMO08
¢ 2on100upceHoM nomepsnia cnocooHocms nepedsu-
zamvces 3a 3-1emHuil nepuod uccaedo8atus, wem y
nayueHmos ¢ ecmecmaeenrnoil ucmopueii (9% npo-
mue 26%) [39].

3.3.1.3.2. Bunmoaapcen (Bunmenco®)

PekomeHnayerca Ojsd JiedeHUsA IaIUEHTOB C
M ¢ moaTBePKAEHHON MyTalluel Tumna Aesernun
B reie DM D, KOTOpPYyIO MOKHO CKOPPEKTHUPOBATH
IOCPeJCTBOM IIPOIIycKa 35K30Ha 53, paspaboTka
komnauuu Nippon Shinyaku [110, 125], nasuaue-
HUe cpady IIocJie Juarsosa. PekoMeHayeMble 035l —
80 MI'/Kr e:keHeleIbHO, BHYTPUBeHHAA UHPY3US B
Teuenune 45—60 munu [125]. Bunronapcen ciexyer
BBOJIUTHL BHYTPUBEHHO C MCIOJb30BaHUEM mepude-
PHUUECKOT0 MU IIeHTPAJIbHOI'O BEHO3HOTO KaTeTe-
pa. Ilocae nHQPY3UM HEOOXOAUMO IIPOMBITEH JIMHUIO
BHyTpuBeHHOro mocrymna 0,9% pacTBopoM HATpuUs
xXJopuga A WHbeKIuii. PuiabTpanus mpemapara
He TpebyeTcs.

Nudysuto BuaTOJIapCceHa CJeAyeT MPOBOIUTH
B TeueHne 60 muu. He ciemyer cmemmBaTh IpPY-
rue JeKapcTBa C BUJTOJAPCEHOM M BBOIUTH OJHO-
BPEMEHHO ApPyrue mpernapaThl 4yepes OAHY U Ty Ke
JIMHUIO BHYTPUBEHHOTO AOCTyIia. BuiTonapceH cie-
IyeT cMeInuBaTh ToJbKO ¢ 0,9% pacTBOpoM HATpUS
XJOpUAA IJis MHBEKIHi. XPaHUTh IIpernapar Ipu
Temmeparype +20 C +80 C, He 3BaMmopakuBaTh, Xpa-
HUTDH B 3aIlUIIIeHHOM OT CBETa MecCTe.

Ecau nosa BunTosIapceHa mpoIyIieHa, ee caeny-
eT BBECTU KaK MOKHO CKOpee II0CJIe 3allJIaHuPOBaH-
HOTO IIpreMa Ipernapara.

B [IOKJIMHWUYECKUX WCCIEJOBAHUAX Y KUBOT-
HBIX, MOJYUYaBIINX IIperaparTbl U3 T'PYNILl aHTHU-
CMBICJIOBBIX OJINTOHYKJIEOTHUAOB, He(PPOTOKCHUY-
HOCTb HaOJIIOZAJach MIPU Ha3HAUEHUU 03, KPATHO
MIPEeBOCXOAAINNX TepameBTUYeCKUe. B KauHuUYe-
cKUX mccaenoBaHmax y nanuentoB ¢ M nmedpo-
TOKcuUecKuil a(peKT mpemapara He HAOJIIOZAJICH.
Tem He MeHee, YUUTHIBAS IOTEHITNAIBHYIO BOSMOK-
HOCTb IIOUEYHOTO MHOBPEKAEHUS U OTPAHUYEHHBIN
KJIMHUYECKUI ONBIT MPUMEHEeHUs IIPerapaToB aToi
TPYIObBI, MAIlMeHTaM, IIOJYydYalolmuM KaKoii-1ub6o
QHTUCMBICJIOBOM OJIUTOHYKJIEOTUM, CJIeAyeT KOH-
TPOIUPOBATh GYHKINIO mMoUYeK. [[Jid 5Toro cieayer
PacCUMTHIBATH CKOPOCTH KJIYOOUKOBOI (QUIbTPa-
nuu (CK®) mo craHmapTHBIM (opMyJiaM, OCHOBBI-
Basgch Ha YPOBHE CHIBOpOTOYHOTO ImucratuHa C.
CrenyeT y4uThIBaTH, UTO YPOBEHb KpeaTHHUHA B
KPOBU YeJIOBEKA IIPAMO IIPOMOPIIMOHATIEH MBIIIEU-
Hoi1 macce. 13-3a addeKTa moTepu Macchl CKeJser-
HBIX MBI ¥ 60abHBIX Ml ypoBeHb KpeaTuHUHA
Y HUX He MOJKET CUMTAThCA JOCTOBEDPHBIM OTpaike-
HUEeM MOoYeuyHbIX GYHKIUI. B ¢cBA3U ¢ aTuM pacueT
CK® na ocHOBe KpeaTMHHHA MOYKET IPUBOIUTH K



WCKAKeHUI0 pPe3yJbTaTOB WCCJIEeIOBAHUSA, YTO, B
CBOIO oOUYepeab, He€ IIO3BOJIUT BBIABUTHL CHUMKEHUE
(I)yHKHPII;'I IIOYEeK Ha PaHHUX CTaAudX Yy IIaIlM€HTOB
C IIePBUYHBIMMY HEPBHO-MBIIII€YHBIMIN 3a00JIeBaHu’-
amu. [ucrarun C B 3T0# cUTyalluu ABISIETCA IPE-
MOUTHUTEJbHBIM IIOKasaTejieM AJsa 0oJiee TOYHOM
oneaxku CK® [137, 138].

Taxum o6pasom, mepej HAUYAJIOM MPUMEHEHUS
IIpernmapaToB aHTHCMBICJIOBBIX OJIMTOHYKJIEOTHOOB
BceM GosbHBIM MJIJl HeOOXOAUMO M3MEPUTH 6a30-
BBIIl YPOBEHB CBIBOPOTOUHOTO IucratTuHa C ¢ mocJie-
nyrorieit omenkoit CK®. Takike, peKoOMeHIyeTCs
coejiaTb aHaJnM3 MOYM WM M3MEPUTHb COOTHOIIIEHUEe
Oenka M KpeaTWHWHA B Moue. [[JisT paHHEro BBISB-
JIeHUS TTOPaKeHNU OYEK I[eJIecO00pa3Ho OPUEHTH-
pOBaThCS HA CTEMeHb 9KCKPEIUU MUKPOATL0yMUHA
¢ MOuO# (pasoBble WCCJIEIOBAHUSA, PACUET COOTHO-
IMeHusda MI/IRpoaJﬂaﬁyMIfIHa 1 KpeaTWMHHWHa B Moue,
CYTOYHaA 9KCKPeIus).

PexomeHayeTCST KOHTPOJUPOBATH COCTOSHUE
moYeuyHBIX (DYHKIUHI BO BpeMd JieUeHUS Ha OCHOBe
€ EeKBAapTaJIbHOTO MOHHUTOPHHIa CBIBOPDOTOYHOTO
nucratuHa C 1 ypoBHA MUKOPOATEOYMUHYPUH.

Kommenmapuu: eunmoJsaapcern npedHa3HA4eH
0ans cea3vl8anus ¢ dx3onom 53 npe-mPHEK Oduc-
mpoguHna, ¥mo npuodum K UCKAIYEHUI0 IMO0z20
9K30Ha 60 8pemsa cnaaiicunza MmPHE y nayuenmos
C 2eHeMUYeCKUMU MYMauuimu, nodoanwumucs
nponycky ax3ona 53. IIpenapam npedHa3HaAUeH
0ns cuHmesa yceuenHozo Oearxa Oducmpo@uHa Yy
NAYUeHmMOo8 ¢ 2eHeMUYeCKUMU MYMAayuimu, Kop-
pexmupyemvlmMu NPonycKom IK30Ha 53.

Odobperue zennoii mepanuu MJIJ] npenapamamu
0as nponyckos ak3ona 53 (Buamenco) ocHo8aHo HaA
KAUHUYECKUX UCNbLMAHUAX C Y4acmueMm nayuenmos
¢ MJII]] Ha ocHOBe OAHHbLLX 0 CMAMUCMUYECKU 3HA-
YUMOM NO6bLULEHUUL YPOBHA cUHMe3ad OucmpouHa 6
MuLUUAX NAyueHmos, noayvusuiux aeyerue [125].
C mapma 2020 2. sunmonapcer 0006peH 6 Anonuu,
12 aseycma 2020 2. 3apezucmpuposar FDA no npoue-
Oype ycrkopenroil peecucmpayuu [110,119].

Odobpenue zenHoit mepanuu MJ[/] npenapa-
mamu 018 nponycka ak3ona 53 komnarnuu Nippon
Shinyaku 0cHO8AHO HA KAUHUYECKUX UCTNLLMAHUSX
¢ yracmuem nayueumos ¢ MJI][ 6 6o3pacme cmap-
we 4 nem [125].

HexcenamenvHole A6aeHUA: HauboOJLee yacmble
nobournvle peakyuu (yacmoma ecmpeuaemocmu
>15% y nayuenmos) mepanuu 8ULMOLAPCEHOM —
UHPexyuu 6BepxHux OblxameabHblX nymei,
NOCMUHBEKYUOHHbLE MECMHble PEAKYUU, KAUlesb U
nosviuieHue memnepamypsl meaa [125].

IHucmamun C. ITo dauHbim 4-nemuezo KH
oas sunamoaapcena u 3-nemuezo KM dns zonodup-
cenHa JnabopamopHvie OAHHbLE 0 QYHKUUU NOUeK
(exawuas yuucmamun C) He 8blA8UNLU KAKUX-LUOO
KAUHUYECKU 3HAYUMbLX u3meHerHull.. Hu 00un us3
YLaCMHUKO8 UcCaed068AHUSL He NPEeKPAmMUJL NPUHU-
mamv uccredyemvlii npenapam u3-3a 603HUKUWUX
60 6pems JeueHUs NOOOYHbLX ABNEHUL U 60 8peMs
uccnedo8arnus He nPOU30ULLO HU 00H020 JLemaJibHO-
2oucxoda [37,139, 140].

ITucmamun C ucnonv3yemcs Kak oOuomaprep
dyuruyuu novex npu MJ[]]. Orn seasemcs uHzubu-
mMOpOM UYUCTMEUHO0B0L npomeasvl, UCNONLb3Yemcsa 6
Kavecmee cyppozamuozo nokasameas CKD y e3poc-
ablx U Oemeil. IMo He2AUKO3UJUPOBAHHBLIL OCHO8-
Holl 6enox ¢ maccoii 13,3 k/la, komopulii évipaba-
muleaemcs cemu A0pocodeprcauiumMu Kiemxamu,
Ha Hezo He 8AUAINM YUPKAOHbLe PUMMbL, NOJL ULU
Oesxcuposas macca mrareil. YpoeHu yucmamuha
C y nayuenmos ¢ MJ[/] u KOHMPOJbHOU 2pYnnbL
He OMAUYAIOMCs, HeCMOMPs HA 3HALUMENbHbLE
pasnuvus 6 YpoBHAX KPeamuHUHA CbLBOPOMKU.
T'udpamayus He eausem Ha yposHu yucmamuna C.
ITpuem I'KC makoice He 8]usem HA YpoBeHb yucma-
muna C 8 cvigopomrke kposu [138].

Ecau sviasaaromes cmoilkoe nosvluleHue YypoHs
yucmamuna C 6 col80pomre Kposu Ul Nnpomeuny-
pus, caedyem obpamumuvcs k¥ 0emckomy Hepposozy
0as 0anvHellulell OUeHKU COCMOAHUSL NOYeK PebeHKA.

Mukpoanv0ymunypus. Ypogenv sKCKpeuuu ajib-
OymuHna ¢ mouoil onpedensemcs 6 0CHOEHOM CMPYK-
myproil U QYHKYUOHALbHOU YeJl0CMHOCMbIO 2J0Me-
PYAAPHO20 QUILMPA U BEAUHUHOU 6HYMPUKANUJL-
AAPHO20 KAY6OUK020 0A8AEHUA.

YV 300po6ozo wenosexa ¢ mouoil 3a cymru IKc-
kpemupyemcsa <150 me 6earxa u <30 mz MurKpoa.v-
oymuna (69 xlla).

ITpu HauaavHbIX cmadusx NOPANCeHUs KJe-
MOYHbLX MeMOPAH NOUeYH020 KAYOOUKA NoEbl-
waemcs IKCKpeyus MUKPOALLOYMUHOE C MOUOLL.
Muxkpoanvoymunypueii (MAY ) npunamo cuumama
KOHUeHRmpayun MuKpoaivbymura 6 mowe om 30 0o
300 me/cym uau om 20 0o 200 mz/mn 8 ympeHHell
nopyuu mouu (coomHoulenue MUKpoaib0yMuH /Kpe-
amuHnuHl — 3—300 me/mmonv ). MAY ecezda npeduse-
cmeyem npomeunypuu.

Taxum obpasom, eciu 8 xode HaAbLIO0eHUS 34
NAYUEHMOM 6blABAAEMCA CMOUKOe NOoBbLULeHUE
yposra yucmamuna C 6 coieopomre Kposu u/uau
MAY/npomeunypus, ciedyem o0pamumuvcs K npo-
Qunvnomy cneyuanucmy (Hepponozy) O0as dav-
Hellulell OUeHKU COCMOAHUA PYHKYUL NoYex nayu-
eHMma U peuleHUs 60Npoca 0 KOPPeKyuu mepanuu.

Cpoxu OdocmudceHus MAKCUMAJLbHOZ0 YPOBHSA
cunmesa ducmpoguua. B KU ¢asvr 1/11 nabawda-
J210cb 00303A6UCUMOE U BPEMA-3A6UCUMOE YEeNUULeHUe
akcnpeccuu ducmpoguna [110, 141 ]. Cpedrnuit ypo-
6eHb NPONYcKa 3K30H08 npu mepanuu 6 dose 80 mz/
Kz (42,4% ) ovin na 20,6 % eviute, wem Yy epynnut, NoLYy-
yarweil 40 me/ke (21,8% ). Kpome moezo, yuacmuuku
006eux KOo20pMmHbuLX 2PYNn nokasaau 0ojee 8bLCOKUE
YPOBHU NPONYCcKa IK30H08 Ha 24-il Hedese no cpasHe-
Huto ¢ 12-it nedeseil neueHus. [JoKymMeHMUPOBAHHOE
yeenuieHue YpoeHs OUCMPOPUHA, U3MepeHHOoe C
nomowb0 npoeepern0z0 Becmeph-6iommunza, 0bLL0
mawxdice NnoKa3aHo 8 KoHue 24-ii Hedenu uccredosa-
meavbcKo020 Aevenus ecex 16 yuacmnukos [37].

Bausnue mepanuu HA @QYHKUUOHALbHbLE
mecmbul. Yuacmuuku omkxpovimozo KU, nonyuasuiue
6ULMONAPCEH, NPOOEMOHCMPUPOBANU CMAOUNUIA-
yur 0suzamenvHulX PYHKUUIL 8 meueHue nepsvlx 2
Jlem JederHus U 3HauumesbHoe 3amedienue nomepu
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Tab6auuya 9

CrogHas TaGauIa CBOMCTE MpenapaTos A IIPOILyCKa 9K30HOB 45, 51, 53

IToxa3aTenn Tomogupcen Buaromapcen JdTenanpcen Kaszumepcen
BoccranoBieHme paMKU CUUTHIBAHUSA U CHHTE3a Ia Ta Ila Ia
yceueHHOro auctpoduHa, nepesox M B MIIB
TATUCTUYECKN 3HAUNMOE IIOBBIIIIEHN BH
CraTucTruecKy 3Ha oe TI0 €HUe YPOBHA 710 1% 70 6% 10 1% 10 1%
oUCTPO(PMHA B MBIIIIAX
. AHHBIX TIOKa
IIponnenue BospacTa caMOCTOATEIBHOM XOAbOBI Ha Ha Ha A Her
CraTucTuuecKu 3HAUNMBIE PA3INYNA
. JlaHHBIX ITOKa
Pe3yJIbTAaTOB TECTOB HAa BPeMs B IOJITOCPOUYHOMI Ha Ha Ha Her
TIePCIIEKTUBE
CraTucTUYeCKU 3HAUNMAS CTA0MIN3aIl s Ta B xone K ue Ila JlaHHBIX TTOKa
IBIXaTeIbHOU (PYyHKIIUT OIleHMBAJIACh HeT

0suzamenvHblX QYHKYUIL 6 meueHue Caedyrnuiux
2 nem, mozda Kax 6oJee cyu,ecmeeHHoe CHUMCeHUe
Habawdanocs 6 epynne cpasHerus peeucmpa CINRG
DNHS 3a secv 4-nemnuil nepuod Haba00eHus.

— TTSTAND u3meHeHUSs NO CPABHEHUIO C
UCXOOHbLMU NoKa3amensamu Oblaiu cmamucmuie-
cku 3Hauumvimu (p<0,05), Hauunas ¢ 73-it HeDeau
(cekyndbvl ), U 0cMABANLUCH SHALUMBLMU 8NAOMb 00
205-it Hedeau, a pasnuya mecma TTSTAND (cko-
pocmbv) CMAHOBULACL CIAMUCTUYECKY 3HAYUMOU
yace k 37-iL Hedese u 0OCMOBEPHO OMAUYLANLACL OM
Koumpoas 0o 205-it Hedeau (p<0,05) [136].

— TTRW — no cpagHneruio ¢ 6a308blM YPOSHEM
ommeyena cmabuaU3AUUsL 08U2AMEAbHLLX (PYHK-
yuil no pesyremamam 0AHHO0Z0 mecma 6 meieHue
nepevlx 2 nem u 3HaiumMelbHoe 3amedLenue nome-
PU MOMOPHBLLX QYHKYUIL 6 meyeHUue nocaiedyouux
2 aem y yuacmuuxose KU, npunumaswux eunmo-
JAApCeH, N0 CPABHEHUI C YUACMHUKAMU ZPYNnbl
cpasHenus peeucmpa CINRG DNHS. H3meneHue
N0 CPABHEHUIO C UCXO0OHbLM YpOB8HeM (8 ceKyHIax )
Ovino cmamucmuyecku 3Haiumvim 0as TTRW 6
Hauaae 73-ii Hedeau (p=0,01) u ocmasaaucv 3HaA4U-
moimu 0o 205-it Hedeau (p<0,0001 ). B omHoweHuU
nokasameans ckopocmu TTRW cmamucmuyecku
docmogepHble PA3NAULUSL HAYUHAAUCH ¢ 37-1L Hedeau
(p=0,01) u ocmasanucv 00CMOBEPHO 3HAYUMbBLMU
0o 205-ii Hedeau (p<0,0001) [136].

—6MWT u NSAA-mecm u3Ha4aibHO ObLIU BKJLIO-
UeHbL 8 CNUCOK KOHeuHblx movex KU nosice u, kax
caedcmaue, KOHmpoavHas epynna cpasnernus CINRG
DNHS He umena docmamourblx 0anHbvix no 6MWT
u NSAA 0na adexeamuozo cpasHeHus ¢ uccaedosa-
meavckoilt mepanueil. IToxazameau 6 MWT u NSAA s
meyenue 4 n1em uccnefo8aHus 0OCMABAAUCH CTNAOULY-
Hulmu 8 epynne uccaedosanus [136].

ITonyuenvt pe3ynrbmamvl. COXPAHEHUA KJAU-
Huueckoll aQpexmusnocmu 6 QPYHKUUOHALLHULX
mecmax HAa 6peMs 6 meueHue nepevix 2 jem, noce
1uez20 6 meyerue nocaedyrouwux 2 iem ommeweHo 3Ha-
yumeJsbHoe 3amedseHue Npozpeccuposarus 3a00-
Ne6AHUA Y YULACMHUKOE, NPUHUMABWUX BUJLMO-
aapcen. IIpocnekmuéro cOOpaAHHAA KOHMPOLbHAA
2pynna cpasHeHus nokasana 0oJee 3HAYUME]b-

HOoe (PYHKYUOHAJbHOE CHUJCEHUe 8 MedeHue 6cex
4 nem uccaedosarnus [136, 139]. Boavwas coxpa-
HeHHOCMb 08U2amenbHOl QYHKUUU NO CPABHEHUIO
¢ KOHMPOJbHOU 2pYynnoii, a makice 01az0Npusm-
HbLL npodub 6e3onacHocmu 6bLaU NPOOeMOHCMPU-
posanvL 8 camom OAUMEAbHOM HA Ce200HAUWHUIL
O0eHb uccnedo8aHUU Mepanuu nponyckKom 3K30HA
53. Omo eduncmeernnoe uccaedosarnue, 8 KOMOPOM
JeKapcmeeHHbulil npenapam npodemoHCmpuposaJt
8bLPANCEHHYI0 PYHKUUOHANLHYIO NOJLb3Y 6 MeieHue
4 nem no cpasHeHUl ¢ 2pYnnoil UcCmopuyveckozo
KoHmpoas. OcHosbLeascb Ha OAHHbBLX 00 P Perxmus-
Hocmu u 6e3onacrHocmu, npedcmasieHHbLX 6 Omue-
me 3mozo uccaedo6aHUA, BULMOLAPCEH MONCem
Oblmb 6AXHCHOU LACMbI0 CMPamezuu JedeHus nayu-
enmos ¢ MJI]1, y komopwvlx ecmb Mymayuu, nodoarn-
wuecs mepanuu nymem nponycka sxk3ona 53 [39].
B meuenue ecezo nepuoda mepanuu 6u.smoJsapce-
HOM HU O0UH DeOeHOK He Nnomepss CnocoO6HOCMmb
xo0umbv. Habnwodaemvie HA, c6s3aHHbLE ¢ nPpUEMOM
npenapama, umeau JLezKYyi UAU YMepeHHYH cme-
neHb ma)ecmu u He nompe6o6aiu OmmeHbsl. npena-
pama uau usmeHeHus 003bL 86e0eHUS.

Pasauuus 6 momopHuix pesyavmamax mexnoy
8UNMONAPCEHOM U 20J00upceHom (ewe o0uH npe-
napam 0as nponycka 3K30Ha 53 ), no umerLUUMCS
002120CPOYHBIM OAHHBLM, MOZYym OblMb CB3AHbL CO
cmenenbvro IKcnpeccuu oucmpoura, maxk Kaxk npu
npueme BULMONAPCEHA cpedHee codepicanHue Juc-
mpoguna 6 mviwyax cocmasnsem 6%, a npumere-
Hue zonodupceHa 6 meyeHue 48 Hedenb npuseso K
yeeauuenuw codeprcanus benxa Oucmpopuua 00
1% [37, 39].

ITo pesyabraram KU B Tabm. 9 mpeacTaBieHbBI
CBOOHBIE JaHHBIE O JOJITOCPOYHBIX ITOJIOKUTEJIBHBIX
adderTax mpemapaToB g IPOIYCKa 9K30HOB 45,
51, 53.

3.3.2. Ilokasanus 018 HA3HAUEHUS npenapa-
moe6 013 NPOnYcKa IK30H06

Ha ocHoBanuu odunuaiabHOi mHGOPMAIUU U3
I/IHCprI{I_II/Iﬁ Ha mnmperaparTsl:

e MyTaIud TUNA AeJelNu, IOALAI0Iaacad Kop-
PEKIIMY IIyTeM IPOIYyCKa COOTBETCTBYIOIETO K30~
Ha (HaJauuye aKTyaJbHOTO TeHETHYECKOI'0 TeCTa);



® BO3PACT — C MOMEHTA ITIOCTAHOBKU AUArHO3a.

Cpoxk HasHaueHus — 12 MecsIieB, 3aTeM Ipoaje-
HUe KayKabIil pas Ha 12 MecsAIies.

BospacT — mocJie mOCTaHOBKY AMarHO3A.

Kpurepuu s oTMeHBI:

BrimmeykasaHHbIe KPUTEPUU HE COOJIIOTEHBI
WNJIN y nanueHTa BBLIABJIEHaA HellpuemJeMas TOK-
CUYHOCTH TE€PAIINH.

PexomeHZanuu mo BeJeHUIO AIMEHTOB, IOJY-
YAIONINX TAPTETHYIO TEPAIINIO:

e crabuapHasg mos3a I'KC-tepanuu (medasa-
KOPT/IPEIHU30J0H) IIOCTe [TOCTHKEHUA (asbl
«ILJIaTO» B PA3BUTUU ABUTATEJIbHBIX QYHKIUIH OO
B Bo3pacrTe crapiie 6 Jier;

e peryaspHas QusnuecKasd Tepanud, PaCTAKKYI
U OpyTUe CTAHIApPThI Tepaluu AJA IpeayIpeskie-
HUA Pa3BUTUA KOHTPAKTyp U

® cOXpaHeHNe 3HAUNMBIX [TPOU3BOJILHBIX JBUTA-
TeJbHBIX QYHKIUI (X04b0a, UCIIOJh30BAHNE BePX-
HUX KOHEUHOCTel, MaHUIIyJINPOBATh IPEJIMETaMMu,
TOBOPUTH U Ap.) U

e Hajimure 0as30BOIl TECTOBOUM MOKYMEHTAIIUU
XOTs OBI TI0 OTZHOMY U3 HUKECJIEAYIOIIUX TECTOB:

a. Tect 6-MuHyTHOH X0Ab061 (6WMT) unu apy-
rue QyHKIuoHaabHEIE TecThl HA Bpemda (TTSTAND,
TTRW);

6. Tect pyHKIMU BepxHUX KoHeuHOCcTeill (PUL,
mkajga Bpyka);

B. AMmbOynaTopHas omnerka North Star (NSAA);

r. @opcupoBaHHAA JKU3HEHHAsA €MKOCTH Jer-
kux (PHKEJI) % oT mporHO3UPyeMoTo.

OmeHKa KIMHUYECKOM 3G (HEeKTUBHOCTU TapTeT-
HOW Tepammu — IEPBYIO OIEHKY DPEKOMEHAyeTcs
TIPOBOAUTE Uepes 2 roga:

1. ITamueHT DOJIKEH IPOJOJIXKATh COOTBETCTBO-
BATh BBINIIEYKAa3aHHBIM KpuTepuam 1

2. ITammeHT TPOAEMOHCTPUPOBAJ OTBET HAa
Tepanuio II0 CPAaBHEHUIO C MCXOAHBIM YPOBHEM [0
JeueHUus B > 1 U3 ciaenyromero:

a. CTabuUIbHOCTD, YIyUIlIeHNEe NI 3aMelJIeHue
TeMnoB cHmKeHuA B 6MWT unu gpyrux (yHKIIHIO-
HAJILHBIX TECTaX Ha BPeMs;

6. CTabMIBbHOCTD, YIYUIlIeHNE NI 3aMeJIeHue
CKOPOCTU CHMKEHUA (DYHKIUHA BEPXHUX KOHEUHO-
creit B Tecte PUL, Bpyka;

B. CTabUIBbHOCTD, YIyUIlIeHNEe UIU 3aMeJIeHue
cKopocTu cHUKeHus NSAA;

r. CTabuUIbLHOCTD, YIYUIIIeHe NI 3aMeaIeHe
cxkopoctu cHmkeHusa PIKEJI% ot o:kugaemoro;

I. YayulneHue KavecTBa Ku3Hu U

3. ITamueHT He MCHOBITHIBAJI MOGOUYHBIX d(PdheK-
TOB, OTPAHUUMBAIOIIUX JeueHUe (TsKesasd peak-
U TUIEePUYBCTBUTEIHLHOCTH, HEPPOTOKCUUHOCTD/
IPOTEMHYPUS U AP.).

Kommenmapuu: 018 00cmMUdCeHUS MAKCUMATLb-
HOU d(ppexmusHocMmuU npenapamos, KOppeKmupyro-
Wux mymayuu nymem nponycKka 3K30H08, demsm
cmapuie 2 nem pexomeHdyemcs HA3HALAmMbs U Npu-
Mmenamos ux cosmecmuo ¢ I'KC, komopwvie 8 Hacmo-
auiee 8peMs ABNANMCA «30JL0MbLM CMAHIAPIOM»
nevenus 6onvHuvlx MJ[]]. Cmepoudvl sA8as0MCS
Meduramenmo3Hoil 6a3oit 01 6cex pa3padbambl-

6aeMblX U NPUMEHACMbLX 2eHOMepanesmuiecKux
npenapamos. Takxice Heo6x00UMO UCTLONb3I0BAMY 6
KOMNnJaeKce 6ce 0CMaJibHble CMaHdapmyl mepanuu —
peadbusrumayur, eumamun D, npouraxmury u
mepanuio KapOuoOMUONAMUY U NAMON02UU JeZKUX,
arnmupesopobmusnyt mepanuio [23].

Oyenka KIUHUYECKO20 omeéema HA Mepanuro
N0 CPABHEHUN C UCXOOHbLM Ypo8HeM 00 JleueHUs 8
6blULCYKA3AHHbIX mecmax mpebyem omoenbHOU
npopabomku. [Ina dokaszamenbHozo onpedeseHus
KJAUHUYeCKUX agexmos npenapamos 011 namo-
zenemuyeckozo aeuenuss M Heobxodumo pas-
pabomambs u 6HeOpPUMb NPOMOKOJ HAONI0CHUS U
OUEHKU KJAUHUYECKOU 3(hpexmuseHocmu mapzem-
Hblx npenapamog 0as M/ ¢ yuemom 6o3pacma,
PYHKYUOHAIBbHO20 UCXO00H020 COCMOAHUS O0LbHOZ0,
dannovix KU no epemenu peaausayuu 3as18J1eHH020
YpPOBHA CuHmMe3a U PYHKUUOHAAbHLLX U3SMEHEeHUl
Nayuenmos, noLYLanu,ux mepanuio.

3.3.3. T'enomepanus — [enaunducmpozen
Mmorcenapsoser-por (Anresuduc®)

IIpenapatr dmeBuauc® (delandistrogene moxe-
parvovec-rokl, memaHgmCTpPOTeH MOKCEIAapPBOBEK-
POKJI) TIpeacTaBasAeT cO00M PEeKOMOUHAHTHBIN IIpe-
mapar i TeHHOHW Tepanmuu, NpemHasHaYeHHBIN
IUIS TOCTaBKU T'eHa, KOAUPYIOIIEro GeJIOK MUKPO-
nuctpodun. IIpemapar OmeBupuc® mpeacrasiid-
eT co6O0lf BEKTOpP HA OCHOBE HEPEILIUIMPYIOIIero-
cA PEeKOMOWHAHTHOTO aJeH0aCCOIMUPOBAHHOTO
Bupyca ceporumna rh74 (AAVrh74), comepsxaruit
TPaHCTeH MUKPOIUCTPODUHA MOJ KOHTPOJEM IIPO-
motopa MHCKT7. T'eHoM, comep:kaliuiicd B BeK-
Tope daeBunuc® AAVrh74, He BKJIIOUaeT B ceds
BUPYCHBIX TE€HOB U, CJI€JOBATEJIbHO, HE CII0COOEeH
K PeIIMKAIUU WX PeBePCUU K PeIlIUIUPYoIeii-
csa dopme. Besmok MurpoguctpodmHa, dKCIpPECCH-
pyeMblil mocjie BBeAeHWs mpemnapara OaeBuauc®,
mpencTaBiasgeT coboil yKopoueHHYI0 Bepcuio (138
kIla o cpaBHeHUIO ¢ 427 K]Ila na1s 6enKa TucTpodu-
Ha, 9KCIIPECCUPYEMOTr0 B HOPMAJBHBIX MBIITEUHBIX
KJIETKaX), KOTOPBIH COAEP:KUT M30paHHbIE TOMEHBI
quctpodrHa, 9KCIPECCUPYeMOT0 B HOPMAJIbHBIX
MBIIIIEUHBIX KJIeTKax [142].

Ha momeHT mpoBemeHus WHQPY3UU IIperapara
AneBuamc® cpegHUI BO3PACT MAIIeHTOB B COCTAB-
aan 7,08 roga (muamason: ot 3 go 20 jet), a cpen-
HsA Macca Tejia paBHsAMach 25,91 Kr (ImamasoH: OoT
12,5 no 80,1 r).

Peromendayuu: npenapam daesuduc® npedua-
3HAYeH MOJAbKO 078 00HOKPAMHOU 8HYMPUBCHHOIL
UHQY3UU.

ITpumenenue npenapama Anesuduc® 803modxc-
HO MOJbKO Y NAYUEHMOE C 00WUM MUMPOM CEA3bl-
sawuwux aumumen k AAVrh74 <1:400.

PexomengosanHasa pmosa: 1,33x1014 remomos
BeKTOopa (rB) Ha Kr Macchkl Tena (uau 10 Mi/Kr
Macchl Tejsia). ¥ MAIlUEHTOB C CONYTCTBYIOMUMU
nHGEKIUAMY JeUeHre OTKJIAAbIBAIOT 10 BBI3OPOB-
JIeHUS.

Ilepen undysueit npemapara daeBuauc® mpoBo-
AT OIeHKY (QYHKIUY IIeUeHU, KOJUIeCcTBa TPOMOO-
IIATOB U YPOBHS TPOMoHUHA-I.
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IIpexxme uem HaunHATDL Kypc Jeuenus [ KC, HeoO-
XOOUMBIN IIepe] BBeIeHHEeM IIperapara dJeBuguc®,
cleyeT ydYecThb CTATyC BaKIWHAIIUMN MNAIlMEHTA.
ITanueHTBl JOJIXKHBI, €CJIM 9TO BO3MOXKHO, IIPONTH
IIOJIHYIO BAKIIUHAIINIO B COOTBETCTBUU C IECTBYIO-
UMY PEKOMEHIAIMAMY 0 IPa)UuKy BAKIIUMHAIINN.
BaknuHanmus moJKHA OBITH 3aBepIlieHA He MeHee
yeM 3a 4 Hegenu no Havasia geueHusa ['KC.

Pexomennyerca cucremuas tepanusa I'KC
UL TIAMEeHTOB A0 W Iocje MH(DY3UM IIpernapara
AdneBuauc®. 3a OogWH IeHbL 4O MHPY3UM HAUYNHA-
for jeuenue 'KC u mpomosikaioT ero mpuMeHeHUe
B Teuenme He MeHee 60 mHei. [[ig mamueHTOB C
HAPYIIEHUAMN (PYHKIUN IIeYeHU PEeKOMEHIYeTCs
usmenenue n03sl ['KC. [[J1a manueHToB, yiKe IOJay-
yasimux 'KC, mocTeneHHO CHIUKAIOT A03Y JOIIOJIHI-
TeabHbIX 'KC, KOTOphIe OHU IIOJYyYalOT [0 U IOCJe
uubpysun npenapara daeBuauc® (0 HOCTUIKEHUA
"HavanbHO#M mo3kl 'KC) B Teuenue 2 Hemesb, 160,
IpY1 HeOOXOLUMOCTH, B TeueHune 0oJiee IINTEIHLHOTO
Iepuosa BpeMeH!.

IIpu pasmopaskuBaHUU B XOJOZUJILHUKe (hiia-
KOHBI ¢ IperaparoM JaeBuauc® cTabuIbHLL B TeUe-
HUe mepuoza mo 14 nHeidl B XoJoAUIbHUKE (Ipu
Temmeparype ot 20 C mo 8° C) mpu xXpaHeHUU B
BEPTUKAJBLHOM IIOJIOMKEHHM. 3aMOPOKeHHbIe (Jia-
KOHBI C IIperapaToM JIeBUANC® pasMopasKuBAIOTCS
NpUOJIUBUTEJLHO B TeUEHHEe 2 U IPU KOMHATHON
Temmeparype (zo 250 C) mocjie n3BIeUYeHUA U3 OPU-
TUHAJBHOMN YIIaKOBKU.

BuyTpuBeHHYI0 MH()Y3UIO IPOBOLAT B TEUCHNE
1-2 u. CropocTh MHPY3UU AOJIKHA OBITH MeHee
10 ma/xr/4u. Oua uHGy3uH TPeOYIOTCA MIIPUIE-
Basg HH(PY3MOHHAS IIOMIIA, BCTPOEHHBIN 0,2-MKM
¢uabTp m3 noamddupcyabpoHa, UHODY3UOHHAA
cucTeMa M KareTep [Jis BHYTPUBEHHOI'O BBEIEHUS
u3 mosuBUHUIXJIOpHUAa (0e3 comep:kanmsa gu(2-
STUTEKCHUI)(PTasara) 1 MoJINypPeTaHa.

Heo0xoquMo IpOBOAUTE MOHUTOPUHT (DYHKIIUHT
meueHu mnepepn uHpysueill mpernapara daeBuguc®
U [ajiee e)KeHeleJIbHO B TeUueHUe IePBBIX 3 MeCsd-
meB mocje mH(ysun npenapara diaesuguc®. B KU
IIOBLIIIIEHNE IIOKa3aTejiell IIeYeHOUYHBIX IIpob (B
T.4. IOBBLIIIEHNE YPOBHSA IJIIOTAMHJITaMMAaTPAHC-
depassr, JIA, AJIT, ACT uau oOIiiero Guanpy-
OuHA) OOBIYHO OTMEYaJioCh B TeueHHe 8 Hemesdb
mociae nHQysuu JaeBUAUC®, MpU 5TOM OOJILIINH-
CTBO cJIyuaeB IpoTeKano OGeccummnromuo. Ciayuaun
Pa3peIInJInuch CIOHTAHHO WKW IIOCJEe IPUMEHEeHNS
cucreMHBIX I'KC u 0e3 KIMHUYECKUX IIOCJIEeNCTBUNA
B TeueHUe 2 mecsareB. CayuaeB MeUeHOUYHONH HeEIO-
CTATOYHOCTHU 3aPErUCTPUPOBAHO He OBLIO.

MOHHUTOPHUHT CJeAyeT MPOLOJIKATHL IO HOPMA-
JU3AUN KJINHAYECKUX W JIaOOPATOPHBIX IIOKAasa-
Teseli. [Ipu IOL03peHN HA OCTPOE CEPhe3HOe IIopa-
JKeHHe IeYeHH PEeKOMEHAYeTCS KOHCYJLTAIUS CO
cnemuanguctom [142].

Kommenmapuu: npenapam Onesuduc® nped-
cmasasem co00il cycnenHauw 0L BHYMPUBECH-
HOU UHQ@Y3UU C HOMUHAJLbHOU KOHUeHmpauyuei
1,33x1013 z8/ma. On ebinyckaemcs 8 ude undu-
sudyanvHozo Habopa, codepixcauyezo om 10 do 70

00H000308bLX (hakoH08 no 10 ma, npuvem KaxovlLit
Habop npedcmasasem coboil edunHuyy 0o3uposa-
HUA 68 pacyeme HA maccy mena nayuenma. Ileped
sgedenuem npenapama Oaesuduc® Heobxo00umo
npogecmu mecmupogaHue Ha npucymcemaeue oouLux
ceasviearwux anmumen k AAVrh74.

ITpumenenue npenapama Oaesuduc® 803-
MONCHO MOJALKO Y NAYUEHMOE8 C 00UuM MUMmMpOm
ceasvieawux anmumen k AAVrh74 <1:400.
3apezucmpuposannstiic. FDA mecm 0as 6viagJe-
Husa o0uwux cesasviearwux aumumen k AAVrh74
6 Hacmoauwee eépems Hedocmynen. JlocmynHole 6
Hacmosaw,ee 6pems mecmbul MO2Ym pa3iuvamscs no
mouHocmu u Ou3aiiny.

ITpumenenue npenapama daesuduc® npomuso-
NOKA3aHO Y NAyUeHmos ¢ deseyueil IK30Ha 8 u/uau
ar3ona 9 6 zene DMD [142, 143].

ITayuenmuol ¢ Oenevyuamu 8 zene DMD 6 ak30-
Hax ¢ 1 no 17 u/uau axsonax ¢ 59 no 71 mozym
nodeepzamuvcsa PUCKYy 603HUKHOBEHUS PEAKUUU 6
eude pa3sumMus MaAKen020 UMMYHOONOCPeOo8aH-
Hozo muo3uma. Caedyem paccmompembv 603MOMNC-
Hocmb 00ONOAHUMENbHO20 UMMYHOMOOYJLUPYIOULE20
aevenus (ummyrnodenpeccanmol [ Hanpumep, uHau-
o6umopbl Kaavyurespuna] 6 dononnenue k¥ I'KC),
ecau 603HUKAIOM CUMNMOMbL muo3uma (HaAnpu-
mep, Heo0BACHUMOE YCUJLEHUEe MbLULeYHOl 004U,
6ose3HeHHOCMb UL caabocmyv ) [142, 143].

Habawdanruce caywau muoxkapluma u nosvi-
weHnus yposns mpononura-1. Ileped ungysueit npe-
napama 9daesuduc® Heodxodumo nposoduUmsd MOHU-
mopuHe ypoeHus mpononuHra-I u danee excenedenbHo
6 MmeueHue nepeozo mecaya nocie UHQ@Y3uu npe-
napama Oaesuduc®. HexceramenvHovle pearkyuu,
KaK npaeusno, Habii00alucb 6 meyeHue nepevLx
2 Hedenvb (mowHOmMaA, pgoma, MpomboUUMOneHus,
noéviuleHUe MmeMnepamypsb. meaa) uiu 6 meierHue
nepsvix 2 mecayes (UMMYHOONOCPEOOBAHHBLIL MUO-
3um, noévlllenHue noKasamedJieil ne1eHoyHbvLx npoo ).
Psoma mozna 603Hukamv yixe 6 O0eHb UHQDY3UU.
Hauobonee wacmvimu HexcerameslbHblMU DPEAKYUS-
Mu 6 uccaedosarnuax (¢ wacmomoil 603HUKHOBEHUS
>5 % ) Oviiu pgoma u MowHOMa, NOBvLULCHUE NOKA-
3ameuJieil neYeHoUHbLX NPob, 6blCOKASL MeMNepamy-
pa u mpomboyumonenus [142].

Kaunuueckas appexmusnocms. Ilo nped-
sapumeavHbvim pesyavmamam KU 101 uemwvipex
nauyueumos [144, 145], Oaesuduc® nosviuran
Yposernb MUKPOOUCMPOPUHA 6 MbLULEUHBLX B0JI0K-
Hax. Buoncusa muviuy nokasana 6vicoKue yposrHu
murpoducmpoguna, npu smom 81,2% mviuieyrnorx
60JI0KOH nocJe Je4yerHus co0epiucany mepanesmu-
ueckuil 6enox. Yposenv KPK 6 kposu, mapkepa
nospexc0eHus Mvluly, CHUMcaLcs 6onee yem Ha 78%.
Heuzamenvryo QYHKYUIO U3MEPALU C NOMOULbIO 4
PA3aULHbLX Mecmos, Komopvle 6KJLIYAIM 6PeMs
nodsema u3 nosoHeHUsL LeHa Ha CRUHE, BDeMA 00
ema Ha 4 cmynenu, 100-memposyio x00v0y u amody-
aamopuyio oyenky «Cesepras 36e3da» (NSAA).
Bce 4 manviuka noxaszanu aywiiue pe3yabmanivl
6 mecmax uepe3 90 OHell nocae JewenHus no cpagHe-
HUI0 € UCXOOHBLM YPOBHEM.



Uccnedosarnue makie npodemoHCcmpuposalo,
umo noxkazamenu NSAA y nayuenmos yayiuluiucs
Ha 8,6 6aana uepe3 3 zo0a nocae npuema npenapa-
ma 9daesuduc® no cpasrhenuilo ¢ memu, Kmo yia-
cme06a 6 ucciedo6aHUU eCMecmEeHHOU UCTOPUL
oone3nu. epes 4 z00a nocae neweHus npenapamom
Aaesuduc® cpednuii 6aan NSAA Ovin ayiwe Ha
7 6aanos. Y nayueHmos 6HeulHeil KOHMPOJLbHOU
epynnul Habawdanrocy yxyoulenue 6oaee yem Ha 3
0anna 30 AHALOZUYHBLIL nepuod epemMeHu Nno mepe
npoezpeccuposarus 3abonesanus. Pasnuuya meixncdy
epynnamu cocmasuaa 6onee 9 6annos.

Heckonvko Opyzue pesyavmambl OblaU NOLY-
yenvt 6 KH 102 ((NCT03769116) [146]. ITocne 12
Hedenb JeyeHus zpynna, noayuzaswas SRP-9001,
docmuena cpedHezo YPOBHS IKCHpecCcuu MUKpoou-
cmpoguna 6 28,1%, mem camvim 0ocmuzHy8 nep-
B8UUHOl KOHEYHOl moiKu uccredosanus. Ymo kaca-
emcsa QYHKYUOHAALHOU Uenu, nokazameau NSAA
ObLaU 3HAYUMENbHO 6blUle NPU CPABHEHUU OAHHbLX
uepes 48 Hedeslb ¢ HAYANA UCCACO08AHUS I MATLbYUU-
K08, noayuaswux SRP-9001. O0nako HUKaKoil pas-
HUUbL NO CPABHEHUIO C 2PYNNoil naayed0 He HabLlo-
danocy. IlpumevamenvbHo, Y¥mMo AGHALU3 Pe3Yabma-
moe cpedu manviukos 6 eo3pacme om 4 0o 5 nem
(16 yuacmnukxos), makice Ha 48-ii Hedene, noka-
3a1 cmamucmuiecKu 3Haiumoe ygeauiernue oobuje-
20 6anna NSAA y manvuukxos, noayusasuux SRP-
9001, no cpasneruto ¢ naayedo. B uccaedosamenn-
ckoll epynne odwuil 6aan NSAA yeeauuunca Ha 4,3

oanna no cpasnernurw ¢ 1,9 6aana 6 zpynne naayeoo.
ITo mHenuw npouseodumens, omcymcmeue 3HaA-
YUMEeNbH020 YAYUULEHUS I MAJLbYUKOS 8 603pacme
om 6 0o 7 aem mozym 00BACHUMb OWUOKU PAH-
domusavyuu. Uccaedosanue docmuzsio HeCKONbKUX
8MOPUYHBLLX KOHEUHBLX MOUeK, 8KAI0UAS NPOYEHM
MUKPOOUCTPOPUH-TLOJLONCUMENbHOLX MbLULEYHBLX
B0JIOKOH, KOJAUYECMB0 SUPYCHLLX KONULL HA KJaem-
KY U cHudxceHue yposns KDPK, komopas asnrsemcs
nokasameJgem no8peHc0eHUs MbllY.

Oxcudaemcess, umo KH 102 npodaumcsa 0o
2026 2. u Ha OAHHBLIL MOMEHM OHO OCMaemcs cJe-
noim [146].

4. lonoTHUTEIbHAS HH(pOPMAINS
(B T.4. (haKTOPBI, BAMIIONINE HA UCXO/
3a00/IeBAHUSA HJIM COCTOTHUS)

Pannaa pgumarmoctmra M, KoMILIeKCcHOe
UCIIOJIb30BaHME CTAHAAPTOB TEPANMM U ITaTOTeHe-
TUUYECKOIN Tepaluy IO3BOJAIT COXPAHUTH (GYHK-
IIMOHAJBHOCTh JeTeil, IpeaynpefuTh IIPOTPECCHU-
poBaHUe HeoOsa3aTenbHBIX mMia Ml wHBamugum-
BUPYIOMINX OCJOKHEHUI 3a00JieBaHUA, YIYUIIUTH
IIPOTHO3 U KAYECTBO JKU3HU NAIMEHTOB U UX CeMeii.
PaccmatrpuBaerca Bompoc o BrJaodeHuu M B
IIPOrpaMMbI MacCOBOTO CKPUHWHIA HOBOPOJKIEH-
HBIX U/WJIN CKPUHUHTA BO BPEMsA AVCIIaHCEPU3AINNT
B BO3pacTe OJHOTO WJU 3 JIeT C IeJbI0 HAUMHATH
Bce Bunbl Tepanuu Ml B 6eccuMITOMHOI CTagnuu
3a0oJieBaHUA.
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OCII HUKU neguatpuu um. axkazn. I0.E. Beabrumesa @TAOY
BO PHUMY um. H.!. ITuporosa M3 P®, r. MockBa

6. Bpaxcesunckasa JI0606v BopucoéHa — K.M.H., Bpad JeT-
CKUH 9HIOKPUHOJIOT, HAYYHBLIN COTPYAHUK JIa0OPaTOPUU DeJ-
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nmeii» , uneH skcreptHoro Cosera ouza « Kpyr [o6pa», r. MockBa

15. I'posnosa Oanvea Cepzee6Ha — I.M.H., BeLyLIUN HAyY-
HBIl COTPYAHUK OTZAesa AeTCKOM KapAWOJIOTUU M apUTMOJIOTUU
OCII HUKU nepuarpuu um. akaz. I0.E. Beabrumesa @PTAOY
BO PHUMY um. H.!. ITuporosa M3 P®, r. MockBa

16. I'yzesa Banenmuuna Heanosérna — I.M.H., mpodec-
cop, HEBpOJIOT, 3aB. Kadenpoil HEeBPOJOTWU, HEeHPOXUPYPruu
u mexgunuackoil reHetuku @I'BOY BO Caukr-IleTepOyprexuit
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reHeTUYEeCKU HayuyHBIH IeHTp uMm. axang. H.II. Boukosna,
uyyieHn Poccuiickoro o6IecTBa MeAUIIMHCKUX TeHETHKOB, UJIEeH
Accomuanuu MeJUIIMHCKUX T'eHeTUKOB, I'. MOCKBa

19. Oeopuuxosea Tamapa Anerxcandpoéna — 3aB. LeT-
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«IJenTpanpbHasd KJINHUYECKaAs OOJBHUIA C IIOJUKJIUHUKON»,
YIOII P®D, r. MockBa
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21. Baxaposa Examepuna IOpveséna — x.M.H., mpodeccop,
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r. MockBa

22. Bununa Eaena Bumaavesna — MJIafIIUA Hayd-
HBII corpynHukK (1aboparopus NHK-guarmocruku) ®PI'BHY
Menuko-reneTnyecKuili HaydHbIN HeHTP uM. akazx. H.II. Bou-
KoBa, I'. MockBa

23. Hxucescras Bepa Jleonudoséna — §.M.H., 3aMeCTUTEIb
nupexTopa mo HayuHou pabore @PI'BHY Menuko-reHeTuuecKuit
HayuyHbIl IeHTp uM. akazn. H.II. BoukoBa, mnpexacemaTeib
Poccuiickoro obiecTsa MeJUIIMHCKUX TeHETUKOB, I'. MOCKBa

24. Kapnauesa Hamanvs I'ennadve6Ha — NETCKUI HEBPO-
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KJINHUYEeCKasd 60JbHUIA ¢ TOMUKINHUKON ¥ [T P®D, r. MockBa



25. Kysenkosa Jlwomuna Muxaiinoéna —px.M.H., TIPO-
deccop, HauanbHUK lleHTpa AETCKOIl IICMXOHEBPOJIOTHU, 3aB.
OT[eJIeHUEeM IICUXOHEBPOJIOTUYU U IICUXOCOMATHUYECKOU IIaTOJIO-
ruu PI'AY HayuHblil MeAUIMHCKUN MCCIEL0BATEIbCKUN [IEHTP
310poBba gereit M3 P®, uinen Accoruanuy MeIUIINHCKUX T'eHe-
THKOB, I'. MocKBa

26. Kyues Cepzeii HMseano6uy — nr.M.H., npod., UYJIeH-
kopp. PAH, mnupexrop ®T'BHY Menuko-reneTuyecKuii Hayd-
HbIli meHTp mM. akax. H.II. BoukoBa, riiaBHBINI BHEIITATHBINA
CIIeIMAJINCT 10 MeAUIIMHCKON reHeruke M3 P®, mnpesupeHT
Acconuanuy MeIUIIMHCKUX reHetTukoB Poccun, r. MockBa

27. Jlasposa Anna Eezenveéna — I.M.H., TJIaBHBIN Hay4-
vl coTpymHuk PI'BOY BO IIpuBOKCKUIl HCCefOBaTeb-
cKuil MequnuHCKUH yHuBepcuter M3 P® MHcTuTyT neguarpuu,
r. Huoxkuanit HoBropon

28. Jluceiivesa Enena Anexcandposna — neTCKUM TyaIbMO-
"osor, Kinuauka «Yaiika», r. Mocksa

29. Muxaiunroea Ceemaana Bumaavesna — pn.M.H., 3aB.
oTHeJIeHNeM MeIUIIMHCKON reHetuku dpuiauasa PTAOY BO
PHUMY um. H.U. ITuporosa M3 P® «Poccuiickas merckas
KJnHn4deckas ooapuuna» M3 P®, r. Mocksa

30. Hasapenko JIodmuna I1asnroéna — n.M.H., npodeccop,
3acaysKeHHbIN Bpau P®, 3aM. AupEKTOpA 10 HAYYHOU U JIeueOHOMI
paboTe, pyKOBOAUTEJH JIAG0PATOPUHU HACIEACTBEHHOM ITaTOJIOTUN
HUMN mepunmackoii renetuku @PI'BHY TomMmcKuii HaniMoHAIBHBIA
uccaenoBareabcKuil meaumuackuii meatp PAH, r. Tomck

31. Hawma3sosa-Bapanosa Jleiira Celimyposéna — I.M.H.,
npodeccop, akax. PAH, npesunent Corsa nequarpos Poccuu;
nact-ipesugeET EPA/UNEPSA; pykosomzutens HUW menuar-
puu u oxpasbsl 3m0poBbA gereit HKI[ Ne 2 ®T'BHY PHIIX
umM. akaza. B.B. IlerpoBckoro, 3aBenyiomiasa Kadenpoit haryab-
TETCKOM IlefuaTpum meauarpuueckoro gaxyasrera @PTAOY BO
PHUMY um. H.U. ITuporoBa M3 P®, riaBHBIII BHEIITATHBINR
IEeTCKUI CIemUaJInuCT 10 npoduaakTuyeckoit meguinuae M3 PP,
r. MockBa

32. Hukxumun Cepeeii Cepzeeéuu — pn.M.H., mpodeccop,
3aB. Kadengpoii reHeTuku HepBHBIX GosesHeit @I'BHY Meauko-
TeHeTUYeCKU HayyHbIl 1eHTp uM. akazn. H.I1. Boukosa, r. MockBa

33. Ilaynosa Ceemaana CmosHo6Ha — I.M.H., Ipodeccop,
3aB. Kadenpoit neguarpuu um. akag. M.f. Crymenukuna ®@YB
DdIr'AOY BO PHUMY um. H.U. ITuporosa M3 P®, r. Mocksa

34. ITewamnurxosa Hamaanvs Jleonudosrna — K.M.H., pyKO-
Bogutesb lleHTpa OpdaHHBIX ¥ APYTUX PEIKUX 3a00JieBaHUI
T'BY3 r. MockBbl « Mopo30BCKasA AeTCKas ropoAcKas KJINHUYE-
ckad 6onpaUnA [I3M>», r. MockBa

35. IlTodkanemnosa Tamvsana BaadumuposHa — K.M.H.,
HEBPOJIOT, CTapIIUil HAYUYHBIA COTPYAHUK JabopaTOpuul HEPB-
HbIX Oosesueit PI'AY Hayuublili MEIUIIUHCKUN UCCJIEJ0BATE I b-
CKUI 1IeHTp 340poBba gereit M3 P®, r. MockBa

36. Iloanesuuenko Eanena Baadumupoéna — I.M.H., IIPO-
deccop Kadeapsl OHKOJIOTUU, TeMaTOJIOTMM U JIyUYeBOH Tepa-
nuu nexmarpuueckoro daxyaprera PTAOY BO PHUMY uwm.
H.U. ITuporoBa M3 P®, riaBHbIIl BHEINITATHBLIA AETCKUN CIIe-
MUAJUCT II0 HAJJIHUATHBHON MeIuIIMHCKON momoimu M3 P®D,
uyeH [IpaBienusa Accoruanuu 1podecCuOHATBHBIX YUYACTHUKOB
XOCIIMCHO¥ momoInu, r. MockBa

37. Iloasakos Anexcandp Baadumuposeuu — 5n.6.H., IIPO-
deccop, unen-kopp. PAH, 3aB. 1a6oparopueit [HK nquaruocru-
ku @PI'BHY MeauKo-reHeTUYEeCKUII HAYYHBINA IEHTP MM. aKaji.
H.II. BoukoBa, r. MockBa

38 Pazosun Aumon Koncmanmuuo8uuw — K.M.H., Bpad-

9HAOKPUHOJIOT, 3aB. S9HAOKPUHOJIOTHYecKUM oTaesieHueM PI'BY

IlenTpanbHas KJIWHUYECKAsd OOJBHUIIA C MOJUKJIUHUKON ¥ IT
P®, r. MockBa

39. Pomanenro Eezenus BukmopoérHa — TJaBHBIN Bpay
xocnuca « oM ¢ MagKOM /I MOJIOJBIX B3POCJIBIX», I'. MoCKBa

40. Pyodeunrxo Jmumpuii Heopesuu — n.M.H., mpodeccop,
3am. ryiapHOTO Bpaua CII6 I'BY3 «T'opoackas MHOronpoduisHas
oospHHIa Ne 2» DPI'BOY BO Ilepsrrit Cankt-IlerepOyprexuii
Mepunuuckuit Yuusepcurer um. HW.II. IlaBaosa M3 P®D,
r. Caukr-IlerepOypr

41. Pymsanyes Anexcandp I'puzopvesuu — unern Komurera
T'ocymapcrBennoii [ymer P® mo oxpane 340poBbs, IIpeicena-
Teab JKcmepTHOro coera I'J[ mo opdanHBIM 3a00JieBaHUAM,
IIpencenarens skcueprHoro CoBera PoHIA MOAAEPIKKU [JeTeit
C TAMKEJBIMU KU3HEYIPOYKAIOIUMU U XPOHUUECKUMH 3a0oJie-
BaHUAMU, B TOM 4Yucjie pearumu (opdhaHHBIME) 3a00JieBaHU-
amvu, «Kpyr mobpa», a.m.H., mpodeccop, akan. PAH, mpesu-
nertT ®I'BY HanyonanabHBIA MeIUITMHCKUN MCCJIeqOBATEeIbCKUHA
LEHTDP HEeTCKOUM reMaTOJIOTUH, OHKOJOTUM U MMMYHOJIOTHU HM.
Hmurpusa Porauesa M3 P®, r. MockBa

42. Caxbaesa I'yavican EpicarnoséHa — 3aB. OTJeJIEHUEM
nerckoii HeBposioruu PI'BY IlenTpanbHas KIMHUYECKAsa 00JIb-
Huna c nogukanaukon Y I P®, r. MockBa

43. Canezo Enena HOpvesna — 3aBenpyromasa O6aacTHBIM
menTpom IIMII nersam «erckuii xocuce» 'AY3 CO «ObsactHas
IeTCKad KINHUUYEeCKas 0OJbHUIA», IJIABHBIN BHEIITATHBINA AET-
ckuii cnenmanuct M3 P® mo IIMII B VpasnsckoM (esepasibHOM
oKpyre, r. ExarepuuOypr

44. Cmupnosa Hamaavs Cepzeeéna — IOPUCT, UYJeH
«HamuonansHOro CoBeTa 9KCIIepPTOB 110 PEJKUM 3a00JIeBAHUAM » ,
ujeH sKcrnepTHOro coBera I'Jl PP mo oxpaHe 3J0pPOBBS 110 PEAKUM
(opdauubiM) 3a0oseBaHuAM, I'. MOCKBa

45. Cmupuosa Oavza AKoere6na — Bpadu-T€HETUK, CTap-
IV HAYYHBIN COTPYNHUK OTZAEJa CTAHAAPTU3AIUY U N3YYEeHU
OCHOB JoKaszarenbHOU Memunuabl HUW negmarpum u oxpa-
HBl 310poBha geteit HKI[ Ne 2 ®I'BHY PHIIX um. akan.
B.B. IlerpoBckoro, wien Corosa neguarposB Poccuu, r. MockBa

46. Cmenanos AnOpeili Anekceeguy — I.M.H., Ipo(deccop,
TJIaBHBIH [JeTCKWil BHemTaTHbIN crerumanuct ¥ III PP, zam.
riaB. Bpaua no neguarpuu @I'BY IlenrpasbHad KINHUYECKAT
GospHUIIA ¢ mOJUKINHUKOM ¥ [T P®, riaBHbIi JeTCKUI BHEII-
raTHbIN crnenuanuct ¥ II P®, Bpau-nengmarp BeICHIEN KaTero-
puu, npodeccop Kadenpsl haxynabrerckoi neguarpuu PTLAOY
BO PHUMY um. H.!. ITuporosa M3 P®, r. MockBa

47. Cycanos Bacunuii Muxaiinoguy — K.M.H., I0I. Kade-
npel peabunurosmoruu PII m IIO, mexaH megUaTPUUYECKOTO
daryabprera ®I'BOY BO Cankr-IleTep6yprckuii rocygapcTBeH-
HBII IeJuaTPUYECKUA MeZUIMHCKHUM yHuBepcuter M3 Pd,
r. Caukr-IlerepOypr

48. Tosnusn Eaena Bacuavesha — K.M.H., Bpad-JeTCKUN
supokpunosior OCII «<HUKW neguarpun um. akazn. F0.E. Beabru-
mesa PT'AOY BO PHUMY uwm. H.U. ITuporosa M3 P®, r. MockBa

49. IJeemrkosa Eezenus MuxailnogHa — HaYaJIbHUK Dea-
ounuranuonHoro mneHTpa PI'BY IlenTpanbHasd KJIWHUYECKAS
GospHUIA ¢ moNuKInHUKON ¥ IIT PD, r. MockBa

50. INlaxosckas Hadexwda Hearno8Ha — K.M.H., 3aM. IJIaB-
HOTO Bpaua 110 MmegunuHcKoi yactu 'BY3 MockoBcKoi obacTu
«IIcuxoHeBposiornueckas OOJBLHUIIA AJISA JETEH C MOpaKeHueM
ITHC ¢ HapyuieHneM ICUXUKW», 3aCJIy KeHHBIN Pa0OTHUK 3pa-
Booxpauenus MO, r. MockBa

51. Ilpédep Examepura BaadumuposéHa — Bpad-IeTCKUM
9HJIOKPUHOJIOT neauaTpudeckoro oraesnenns PI'BY «llearpanpaas

KJIMHAYECKasi GOJIBHUIA C TONUKINHUKOM» Y 11 PD, r. MockBa
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Bxnad aémopoé: 6ce asmopvl 6 PAGHOU CMenerHu 6HeCLu
¢80l 6K1A0 6 PYKONUCH, PACCMOMPENU ee OKOHYAMELbHbLIL 64PU-
anm u danu coznacue Ha NYOLUKAYUI.

Dunancuposeanue: 6ce a6MmMopvl 3ai6uau 00 omcymcmeuu
@urarcosoil noddepicku npu nodzomoske 0AHHOUL PYKONUCU.

Kongnuxm unmepecos: 6ce agmopul 3aa6uiu 06 omecym-
CMEUU KOHKYPUDPYIOWUX UHTEePecos.

ITpumenanue uzdamens: OO0 «Ileduampus» ocmaemcs
HellmpaibHblM 6 OMHOULeHUL I0PUCOUKYUOHHbLX NpemeH3uil Ha
0nyoIUKOBAHHbLE MAMEPUANbL U UHCTMUMYYUOHANLHBLX NPUHAO-
JlexcHocmeil.

Gremyakova T.A. @0000-0001-73 17-3971
Anisimova I.V.®0000-0003-2667-9042
Artemyeva S.B. @0000-0002-8876-7462
Baybarina E.N.®0000-0002-6262-3559
Baranov A.A.®0000-0003-3987-81 12
Belousova E.D. @0000-0003-3594-6974
Brzhezinskaya L.B. @0000-0003-2136-6426
Butry S.A.®0009-0002-0539-4638
Varnakhina O.A.®0009-0004-1001-8236
Vashakmadze N.D.®0000-0001-8320-2027
Vdovenko I.Y.®0009-0003-3506-7379
Vladimirova N.N.®0000-0002-8929-3748
Vlodavets D.V.®0000-0003-2635-2 752
Gnetetskaya V.A. @0009-0005-8746-73 1X
Gremyakova O.I.®0000-0001-8607-1819
Groznova O.S.®0000-0002-751 1-3240
Guzeva V.I. @0000-0002-7712-1 754
Gusakova E.V.®0000-0002-971 1-6178
Dadali E. L.®0000-0001-5602-2805
Dvornikova T.A.®0000-0001-7903-1587

Zhurkova N.V.®0000-0001-6614-6115
Zakharova E.Y.®0000-0002-2503-2477
Zinina N.D. @0000-0001-501 7-70996
Izhevskaya V.L. @0000-0002-7246-5144
Karpacheva N.G.®0009-0007-5622-2314
Kuzenkova L.M.®0000-0002-9562-3774
Kutsev S.I.®0000-0002-3133-8018
Lavrova A.E.@0000-0002-0447-214X
Liseicheva E.A.®0009-0008-9773-1876
Mikhaylova S.V.®0000-0002-2115-985X
Nazarenko L.P.®0000-0002-1861-433X

Namazova-Baranova L.S.®0000-0002-2209-7531

Nikitin S.S.®0000-0003-3292-2758
Paunova S.S.®0000-0001-8046-2341
Pechatnikiva N.L.@0000-0002-2445-132x
Podkletnova T.V.®0000-0001-6415-156X
Polevichenko E.V.®0000-0003-4534-6526
Polyakov A.V. @0000-0002-0105-1833
Ragozin A.K.®0000-0002-9653-O406
Romanenko E.V.®0009-0000-0400-4939
Rudenko D.I.®0000-0001-5101-1007
Rumyantsev A.G.®0000-0002-1643-5960
Sakbaeva G.E.®0000-0002-3651-851X
Sapego E.Y.®0000-0002-2831-8243
Smirnova N.S.®0000-0002-0657-1264
Smirnova O.Ya. @0000-0002-3720-8046
Stepanov A.A. @0000-0001-7634-5783
Suslov V.M.®0000-0002-5903-8789
Tozliyan E.V.®0000-0002-4858-9251
Tsvetkova E.M. @0009-0000-1761-4859
Shakhovskaya N.I. @0000-0003-31 17-636X
Shreder E.V.®0000-0003-0031-1389



ITPUANOKEHHUE 2

MeTomoorusa paspaboTKN MEeTOAUYECKUX PEKOMEeHIAIuil

Hac'romune PEeKOMeHOalluy IpeJHasHaYeHbl OJId IPDUMEeHeHU A MeJUITNHCKUMU OPTaHu3alluAMA U YUYPEeXKICHUAMU
@enepaﬂbﬂmx, TEePPUTOPHUAJBHBIX U MYHUITUIIAJIBHBIX OPI'aHOB YIIPpaBJI€eHUA 3JpaBOOXpPaHeHueM, CUCTEM 00s3aTeJIbHO-
rom ,HOGpOBOJILHOI‘O MEOUIITMHCKOI'O CTPaxXOBaHUA, APYTUMU MEAUIITMHCKUMU OpPraHu3aniuaMU pa3JIMdYHbIX OpraHu3anu-
OHHO-IIPaBOBBIX (I)OpM AesATeJIbHOCTH, HaHpaBJIeHHOﬁ Ha OKa3aHUue Me,Z[I/IHI/IHCROI';i IIOMOIIHU.

I_IeJIeBaﬂ AyJUTOPUA HAaHHBIX METOANYECKUX pe!comelmaum?l:

1. Bpauu- nerckue sHI0KPUHOIOTH;

2. Bpauu o6uieli BpaueOHOI mpakTHKH (ceMeliHbIe Bpadn);

3. Bpauu no naninatuBHON MeTUIIMHCKOM TTOMOIIN;

4. Bpauu pyHKINOHATBHON THAarHOCTHKH;

S. Bpauu-racrposHreposiory;

6. Bpauu-reneruxy;

7. Bpauu-neTckue kapanoaory;

8. Bpaun-kapauomnory;

9. Bpaun-naboparopHble TeHETHKH;

10. Bpauu-nesposoru; <

I1. Bpaun-oxynuctsr; =

12. Bpaun-oropunonapunronory; =

13. Bpaun-nenuarper; 2

14. Bpaun-nynemoHnonoru; E

15. Bpaun-pentrenomnory; b

16. Bpauu-tepaneBTsr; g

17. Bpauu-3H10KpHUHOIOTH; E

18. MeauIHCKHe TICUXO0JIOTH, o

19. OOyuaromyecs B OpJMHATYpe U MHTEPHATYPE; <

20. CrynenTtsl MeguuuHCkux BY30B. %
51|
=)
=

ITopsamox 00HOBIIEHUSI METOTUIECKUX PEKOMEHTAIMIi

MexaHn3M 0OHOBJIEHUSA MEeTOAUYEeCKUX peKOMeHHaIII/Iﬁ npegycMaTpuBaeT UX CUCTEMAaTUYECKYIO aKTyaJlu3alnuio —
He perxe ueM 1 pa3 B 3 roga, a TaKe IIPU IIOABJIEHUY HOBBIX HAaHHBIX C IIO3SUITUU Z[OKaBaTeJII:HOfI MEeOUIIUHEBI I10 BOIIPO-
caM JUarHoCTUKU, JIedeHUusd, HpO(I)I/IJIaKTI/IKI/I u peaGHnHTaan KOHKPETHBIX SaGOJIeBaHI/Iﬁ, HaJIUUYU 000CHOBAHHBIX
,HOHOJIHeHPIfI/SaMe‘{aHPIIU/I K paHee yTBEePKIeHHBIM METOAUYECKNM PEeKOMeHJalludM, HO He Yallle 1 pas3a B 6 MeCAIeB.
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ITPUANOKEHUE 3

CrnpaBouyHbBIE€ MAaTE€PHUAJIBI, BKIIOUYAST COOTBETCTBYME MOKA3aHUI K IPUMEHEHUIO U TPOTHUBOMOKA3aHUIA,
CIIOCO0OB MIPUMEHEHN S U 103 JIEKAPCTBEHHBIX MPEeNnapaToB, HHCTPYKIUH IO IPUMEHEeHHIO0
JIEKapCTBEHHOTO IIpenapara

1. ®depepanbHblii 3akoH orT 21.11.2011 Ne 323-d3 «06
OCHOBaX OXPaHbI 3J0POBbA rpaskaaH B Poccuiickoii @exepanuu».

2. ®enepanbubiii 3aKoH oT 12.04.2010 Ne 61-P3 «06 obpa-
IeHUN JIEKAPCTBEHHBIX CPEJCTB» .

3. ITocranosienue IIpaBurenbctBa PP or 01.06.2021 Ne
853 «06 yrBep:kmenuu IIpaBusa BBO3a JIeKAPCTBEHHBIX CPEACTB
I MeIWUITMHCKOTO mpuMeHeHUs B Poccuiickyio ®engeparnuio u
NPUSHAHUY YTPATUBIIUMU CUJIY HEKOTOPBIX aKTOB U OTHENb-
HBIX IIOJIO}KEeHUN HEKOTOPHIX aKkToB IIpaBuTesnnscrBa Poccuiickoi
Degepanun».

4. ITocranoBnenue IIpaBurenscrBa P® or 30.07.1994 Ne
890 «O rocymapcTBeHHOII MOAAEPIKKEe Pa3BUTUA MEIUIIMHCKON
TPOMBIIIJIEHHOCTH U YJIYUYIIeHUUn O0OeclieyeHUs HaceJeHUs U
VUIpeKAeHUN 3APaBOOXPAHEHU JeKaPCTBEHHBIMY CPEJCTBAMU U
U3AeIUAMYU MEJUITMHCKOTO HAa3HAUEHUA» .

5. ITpukas MunsapaBa Poccuu ot 14.12.2012 Ne 10471 «O6
yrBep:kaernn [lopsaaka okasaHUs MeJUIIMHCKOM IOMOIIY JeTAM
10 TPO(PUIIIO0 «HEBPOJIOTUA» .

6. ITpukas Muusapasconpassutus Poccuu ot 16.04.2012
Ne 3661 «O06 yrBep:kaenuu IlopAagka okazaHus IeIUATPUUECKON
TIOMOIIIA » .

7. Ilpukas MwunsgpaBa Poccum ot 21.04.2022 Ne 274m
«00 yrBep:kaenuu Ilopsanka oxkasaHUS MeIUIIMHCKOMN ITOMOIIU
manueHTaM ¢ BPOKJEHHBIMU U (UJIM) HaCJIeACTBEHHBIMU 3a00Je-
BaHUAMU» .

8. IIpukas Muuszapasa Poccuu Ne 3451, Muntpyzna Poccun
Ne 372u ot 31.05.2019 «0O6 yrBep:xaennu Ilomoxkenus o6 opra-
HU3aIUY OKAa3aHUsS NAJJIMATUBHON MEeAWIWHCKON I[IOMOIIH,
BKJIIOUAA IIOPANOK B3aWMOJEMCTBUA MEIUIIMHCKUX OpraHusa-
Ui, OpraHU3anuil COIMAJIHLHOTO OOCIY)KUBAHUSA U OOIIECTBEH-
HBIX 00'beIMHEHU, MHBIX HEKOMMEPUYECKUX OPTaHU3aIuil, OCy-
IIECTBJISIOMINX CBOIO JeATeIbHOCTh B c(pepe OXPaHbI 3[0POBbI» .

9. Ilpukas Munsapasa Poccun ot 15.12.2014 Ne 8341 «O6
YTBEPIKJeHUN YHUMPUIUPOBAHHBIX (OPM MEAUIIMHCKOIN AOKY-
MEHTaIuY, UCIIOJIb3YEeMbIX B MEAUIINHCKUX OPraHU3aIUuAX, OKa-
3BIBAIOIINX MEIUIIMHCKYIO IOMOIIH B aMOYJIaTOPHBIX YCIOBUAX,
¥ TOPAIKOB 10 UX 3aIIOJTHEHUIO» .

10. IIpukas Munsgpasa Poccum or 12.11.2021 Ne 1051n
«06 yrBeprkgenuu Ilopanaka maum MHOOPMUPOBAHHOTO J0O6DPO-
BOJIBHOTO COIJIACHSA HA MEJUIIMHCKOE BMEIIaTeJIbCTBO U OTKAasa
OT MEeAUIIMHCKOTO BMEIIATeJIbCTBA, (DOPMBI HHDOPMUPOBAHHOTO
OGPOBOJILHOTO COTJIACHA HA MEJUIIMHCKOE BMEIIATeJbCTBO U
GopMEBI OTKA3a OT MESUIIMHCKOTO BMeIIATeJbCTBa» (BMecTe C
«ITopaakom rauu nHGOPMUPOBAHHOTO JOOPOBOJIBLHOTO COTJIACUSA
HA MeIUIIMHCKOE BMENIATEIbCTBO M OTKA3a OT MEIHI[MHCKOTO
BMeIIATeJbCTBA B OTHOIIIEHUY OIPEJEeJeHHBIX BUJO0B MEIUIUH-
CKUX BMEIIIATeJbCTB» .

11. Ilpukas Munsapasa Poccuu ot 24.11.2021 Ne 10941
«06 yrBepkgenun Ilopsanka Ha3HAYeHUS JEKaPCTBEHHBIX
mpenapaToB, (POPM penenTypPHBIX OJJaHKOB Ha JIeKapPCTBEHHBIE
npenapatsl, [lopAagka odopMIeHns YKa3aHHBIX OJIAHKOB, UX
ydera ¥ XpaHeHudA, GopM OJaHKOB PEIENTOB, COAEPIKAIIUX
HasHaUeHNE HAPKOTHYECKUX CPEACTB UJIU ICHUXOTPOIMHBIX
BeIecTB, IlopagKa MX M3rOTOBJIEHUS, PACIIPEEJIEHUA, Peru-
cTpanuu, yuera U XpaHeHHUs, a Takike IIpaBuia odopmiaeHus
0JIAaHKOB PEIeNTOB, B TOM UucJie B GopMe 3JIeKTPOHHBIX JOKY-
MEHTOB».

12. IIpukas Munsapasa Poccuu or 16.05.2019 Ne 3021 «O6
yrBepoxgeHun Ilopsifka IPOXOXKIEHUS HECOBEPIIeHHOJETHIMU
IUCIIaHCEPHOTO HAOIIONeHUSA, B TOM YUCJIe B IEPUOJ OOYUEeHUT 1
BOCIIUTAHUS B 00pPa30BaTEIbHBIX OPTaHU3AI[UAK » .

13. Pacmopsixenune IIpaBurenbcrBa PP or 31.12.2018
Ne 3053-p «O6 yTBepskaeHUU IIepeyHeil MeTUIMHCKUX U3Ze-
Ui, UMILIAaHTAPYEMBIX B OPraHU3M 4YeJO0BEeKa IIPU OKaBaHUU
MeAUIIMHCKOM IIOMOII[A B pAMKaX IIPOrPaMMBbI TOCYAapPCTBEHHBIX
rapaHTUil 0GeCIJIaTHOTO OKAa3aHWs IpakJaHaM MeJUIMHCKOHR
IOMOIIA ¥ OTIYCKAEMBIX II0 DelernTaM Ha MeJUIIMHCKUEe U3[e-
JIUS TP TIPEIOCTaBJIeHUN Habopa COIUAIBHBIX YCIYT» .

14. ITpukas MunszapaBa Poccunu ot 06.06.2013 Ne 354n
«O mmopsAaKe MPOBeeHNA IaTOJOTOAHATOMUYECKUX BCKPBITH » .

Nudopmanusa o jTekapcTBeHHBIX cpenctBax: https://grls.
rosminzdrav.ru/

Hpotme HOPMATHUBHO-IIPABOBbI€ TOKYMEHTbI, C Y4€TOM KOTOPBIX pa3paﬁoTaHI>I MeTOAUuYEeCKHue PeKOMeH 1Al

1. ITpuxkas MwunsapaBa Poccum or 02.05.2023 Ne 205
«06 yrBepxaeHun HOoMEHKIATYPHI JOJYKHOCTEN MEIUITMHCKUX
PaboOTHUKOB U (hapMalleBTUYECKUX PAOOTHUKOB» .

2. IIpuxkas MunsapaBa Poccunu ot 07.10.2015 Ne 700H «O
HOMEHKJIATYPe CIIeIUaJIbHOCTEN CIIEI[UAINCTOB, UMEIOIUX BBIC-
mee MeJUIIMHCKOE U (hapMaleBTUYecKoe 00pasoBaHue» .

3. IIpukas Munsapascompassutus Poccuu or 23.07.2010
Ne 5411 «O06 yrBep:xaeHnu EnnHOTO KBaIn(GUKAIMOHHOTO CIIpa-
BOYHUKA JOJKHOCTEN PYKOBOAUTEJEN, CIEIINAIUCTOB U CIYKa-
mux, paszgen «KpanudukranuoHHble XapaKTePUCTUKU [JOJIIKHO-
cTeil paGOTHUKOB B chepe 3APaBOOXPAHEHU» .

4. ITpukas Muusapasa Poccuu ot 13.10.2017 Ne 8041 «06
YTBEPKIEHUY HOMEHKJIATYPHI MEUIIMHCKUX YCIYT» .

5. IIpukas MuHHCTEpPCTBa TPyZA U COIMAJLHON 3aIUTHL
P® or 27.08. 2019 Ne 585H «O Kiaccupuranuax U KPUTEPUIX,
HCIIOJIB3YEMBIX IIPU OCYI[ECTBJIEHUN MeANKO-COIUATLHON dKC-
mepTussl Tpaskian (QeePaJbHBIMUA T'OCYAaPCTBEHHBIMU YUDPEIK-
JEeHUAMU MeJUKO-COIMAIbHOMN 9KCIePTUSEI» .

6. ITpukas Muusapasconpassutus Poccuu ot 09.08.2005
Ne 494 «O mopsaake IPUMEHEHUS JIEKAPDCTBEHHBIX CPEACTB Y
OGOJIBHBIX II0 YKM3HEHHBIM ITOKA3aHUAM» .

7. Wudpopmanumounnoe mnmcbmo Mwuusapasa Poccuu 1o
BO3BMOYKHOCTH 3aKYIKHN JIeKAPCTBEHHOTO IIpelapara IO TOp-
TOBOMY HaNMEeHOBAaHUIO. https://www.rosminzdrav.
ru/news/2019/12/18/13043-minzdrav-podgotovil-
informatsionnoe-pismo-po-vozmozhnosti-zakupki-
lekarstvennogo-preparata-po-torgovomu-naimenovaniyu.

8. Pacnopsasxenune IIpasurenscrsa Poccuiickoit @epepaniuu
or 11.12.2019 Ne 2984-p «O6 yTBep)KAEHUU IIePEUHs CIIeIuaIn-
3UPOBAHHBIX IIPOJYKTOB JIeYeOHOTO IUTAHUA AJIs JeTeli- NHBAII-
noB Ha 2020 rox».

9. Ilpukas Munszapasa Poccunu ot 31.05.2019 Ne 3481 «O6
YTBEPIK/IEHUY IIePeuHs MEeJUINHCKUX U3JAeJHUi, NpeJHA3HAUCH-
HBIX AJIA MOAAepKaHuA PYHKI[UI OPraHOB U CUCTEM OpraHU3Ma
YeJI0BEKA, IPeOCTABIISIEMBIX [JIsI NCIIOIb30BAHUSA HA JOMY» .

10. IIpukas Muusapasa Poccun or 10.07.2019 Ne 5051
«O6 yrBep:kgenuu Ilopsagka mepegauu OT MeIUIMHCKOMN
OpraHmusanuy IIalueHTy (ero 3aKOHHOMY IPEACTABUTEJIO)
MEeIUIMHCKUX W3AeInil, IpeJHASHAUEHHBIX IJs MOLLepKa-
HUA (PYHKIMA OPraHOB M CUCTEM OPraHM3Ma 4YeJioBeKa, IJIA
WCIIOJB30BAHUSA HA AOMY IIPU OKA3aHUYU HNALINATUBHON MeLU-
IUHCKOM ITOMOIITH » .
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ITPUAOKEHHUE 4

HCTBUHU Bpavya A4 TMArHOCTUKH, BeI€HUA U JIeUeHUuA
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