«3TO0 roNocoBaHMe 3a HaaeXay»: 6ansutca ogobpeHne nepBon reHHOM TepanmMmM MbilLeYHOMU
auctpodun, Ho bypert am oHa pabotaTb?

PeweHue FDA, oxcudaemoe 8 3momM mecaye, rocsaedyem 30 HECKOAbKUMU Heyda4yamu u
3a0epHKamu u nocmasum cemou 0emeli ¢ MoiweyHoli ducmpodgpuell roweHHa neped mpyoHbIM
gbvibopom.

MyTb K reHHOW Tepanuu reHeTUYeCcKMX HapyweHnin Holan 4OATMUM U JOPOTMM, HO BCKOpE B 3TOM
061acT MOryT NOABUTLCA XOPOLIME HOBOCTU: 22 MIOHA YNpaBaeHWe No HaA30py 3a Ka4yecTBoOM
nUwWeBbIX NpoaykToB n nekapcts CLUA (FDA) MOXKeT NPUHATb pelleHne O NpeaoCcTaBAeHUU
YCKOPEHHOro oaobpeHna nepeoit reHHoOM Tepanumn MblleyHon auctpodum OroweHHa (MAA),
reHeTM4ecKoro 3abonesaHunA, KOTopbIm cTpagaeT npumepHo 1 n3 3500 manbumkos. Jetn ¢ MAL,
He MOoryT BbipabaTbiBaTb 6€/10K AUCTPODUH, YTO NMPUBOAUT K MPOrPECCUPYIOLLEN MbILLEYHOM
AereHepauum M CMepTM B BO3pacTe ABaguaTM C HebonbWMM NeT M3-3a CepaevyHon wuam
AbIXaTe/IbHOM HeA0CTaTOYHOCTH.

Tepanuna, wu3BecTHas Kak SRP-9001, npousBoautca KommnaHuen Sarepta Therapeutics,
6asupytowenca B Kembpuaske, wrtat Maccauycetc. 31o byaet 13-a reHHada Tepanus, o4obpeHHas
FDA ¢ 2017 roaa, w nepB.asn, HaueneHHaa Ha M/. YckopeHHoe ogobpeHne No3BONNT IeKapCcTBy
BbIMTM HA PbIHOK A0 TOro, Kak byayT 3aBeplleHbl MaclTabHble KAMHUYECKME UCMbITAHWUS, OHO
O6yaeT Bbl4AaHO Ha OCHOBAHWW [OKa3aTe/bCTB TOro, YTO Tepanua MNO3BOAAET MaJibiMKam
NPOU3BOANTb FEHHO-UHXKEHepPHY0 dopmy ANCTpodUHa.

[aTta npuHATUS pelleHns H6blna OTN0XKEHA B KOHLE Mas NOC/e TOTo, Kak COTPYAHUKN U COBETHUKM
FDA Bbipa3nin o6ecnoKoeHHOCTb No noBoay ybeanTenbHOCTU aaHHbIX Sarepta; SRP-9001, no-
BUOMMOMY, OKasblBaeT Nulb Hebosblloe BAMAHWE HA MbIWEYHYIO OYHKUUIO U TONbKO Y
HEKOTOpPbIX NaUMEeHTOB. B npecc-pennse KoMnaHMM roBOPUTCA, YTO areHTCTBO, CKOpee BCEro,
0406pUT ero ToNIbKO ANA Maslbi4MKOB B BO3PACTe YETbIPEX U NATU NIET, HO MOMKET PacUMpPUTb 3TOT
AManasoH, ecn TeKyLMe KAMHUYECKME UCMbITaHUS MOKaXyT, YTo 3pPeKTUBHOCTL npenapara
CTOMT CBA3AHHbIX C HUM PUCKOB. AHAJIMTUKKU MPOrHO3UPYIOT, YTO JIeYeHMe, 3aK/todatoweecs B
npveme OAHOM A03bl Npenapara, byaeT cToutb 2 munnmoHa gonnapos CLUA. MNpeactasutens
Sarepta Therapeutics 0TKa3anca Ha3BaTb LLEHY A0 Tex Nop, NoKa npenapat He byaeT ogobpeH, Ho
CKasan, yYTo LeHa Ha Hero byAeT «HUMKe TON No/b3bl, KOTOPYHO OH MPUHECET NaLUEHTaM».

Tem He meHee, HEKOTOpPblE yYyeHble HaAelTcA, YTO 040b6peHne NPONOKMUT NyTb K Bonbwemy
KONIMYECTBY FEeHHbIX Tepanuin. «Takon 6onblioi ycnex byaet cnocobcTBoBaTb NOATBEPIKAEHUIO
3HAYMMOCTU 3TOM TexHonorum», — rosopuT [keddpn YembepneH, Hesponor wus3
BalwmWHITOHCKOro yHuBepcuteta B CuaTie, KOTOPbIM pa3paboTan HeKoTopble M3 TEXHONOTUMA,
ncnonb3yemblix Sarepta. «3To cnocob «BOMTU B ABEPb CEMYACH U MOMOYb AETAMY.

MNouemy MA/[, TaK CNOXKHO Neuntb?

MUAL, KaxeTcA ecTeCTBEHHOM MWLIEHbID AN TeHHOM Tepanuu. bonesHb nopakaetT nouyTtu
WCKNIOUYUTENIBHO MaJIbi4MKOB, TAaK KaK Yy HUX €CTb TO/NbKO OfHa Konua X-XPOMOCOMbI, rae
PacnofioKeH reH gucTpoduHa; y AeBOYEK C BAPUAHTOM reHa, CNOoCODOHbIM Bbi3blBaTb 60/1€3HD,
€CTb pe3epBHan (340p0oBasn) KoNuA reHa. 3ameHa fa*ke HEKOTOPOro KosmyecTsa paboyero 6eska
B MbILLEYHbIX KNETKaxX A0/1XKHa 06paTUTb 60/1e3Hb BCNSATL UK, MO KPalHeN mepe, 0OCTaHOBUTL ee
nporpeccMpoBaHue.

Ho pa3paboTaTtb 3Ty 3ameHy 0Ka3anocb HenpocTo. ANcTpoduH ABAAETCA CaMbiM AJAMHHBIM FreHOM
B reHOMe YesiloBeKa, M OH C/AWWKOM BeJIMK, 4TODObl MOMECTUTbCA B  BEKTOP
ageHoaccoummpoBaHHoro Bupyca (AAV), 06bIYHO MCNONb3yeMOro ANA [AO0CTaBKM TEHHOWM
Tepanuu. Sarepta U HECKONbKO APYrnx KOmMnaHwui obownu a3ty npobnemy, paspaboTtaB reH,
KOTOPbIA KOAMPYET TONbKO Camble BaKHble 4acTh 6enka (cm. «bosibline reHbl B MaseHbKUX
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yrnakoBKax»). Mony4yeHHbIV TaKMM 06pa3om « MUKPOAUCTPOPUH» LB YACTUYHO 3O EKTUBEH.
BOJIbLUUE TEHbI B MAJTEHBKUX YNAKOBKAX

OnctpoduH, 6enok, KoTopbidi He QGYHKUMOHMPYET MpU MbiweyHor anctpodumn [roweHHa,
Kogmpyetca npumepHo 14 000 ocHosaHuamu OHK, nocnepoBaTenbHOCTb, KOTOPAsA CAMLLIKOM
BE/IMKa, YTOObl ee MOXKHO OblI0 ynakoBaTb B BMPYCbl, 0ObIMHO UCMO/Ib3yeMble A/1A FeHHOM
Tepanun. MNostomy ydyeHble co3gann AHK, Koaupyrowyto «mukposepcuio» 6enka, Kotopas
COXpaHAET BaXKHble 3/1eMeHTbl WU AO/KHA 3aLMULLATbL MbIlEYHble KNEeTKM, KOTopble ero
npoun3BoaAT. TMNUYHbIA ANCTPODUH COAEPKUT 24 NOBTOPAIOLWMXCA YHACTKA M YETbIpe «NeTam».

netns 60oraTblil LUCTEMHOM AOMEH
SN NN NNNRRNRNNRRENEEE NENEEN AR
N-TepMUHaNbHbIN AOMEH noBTOpbI C-TepMMHaNbHbIN AOMEH

YyeHble n3s CapenTtbl UCMOJIb3YIOT MUKPOBEPCUIO, B KOTOPOI COXPaHUANCL TOMIbKO TPU NETAN U
yeTblpe nosTopa. JHK, koTopasa Koaupyet ero, umeet a4nnHy meHee 4000 ocHoBaHMUN.

] [
— o Oeneuus i

AZEeHOaccoLMMPOBaHHbIN BUPYCHbIM BEKTOP MOXHO nepemeluats sty IHK B agpa
MBbILLEYHbIX KNETOK, KOTOPbIE 3aTeM OMKHbI NPOAYLIMPOBaTE MUKPOANCTPODUH

npomoTep MUKpOAUCTPODUH afeHoaCcCoLMNPOBaHHbIV BUPYC

BBecTn reH B AOCTAaTOMHOE KO/IMYECTBO KNETOK ANA TOro, 4tobbl AOCTUYL CYLLECTBEHHbIX
N3MEHEeHMIN TaKKe Obla10 CNoXKHOM 3aaaden. Mbiwubl coctasnstoT 30-40% macchbl Tena, NoaTomy
ana nevenuna MAL TpebytoTca Ype3Bbl4aMHO BbICOKME A03bl BEKTOpPA AAV. 3TO NOBbLIWAET PUCK
no6o4HbIX 3PPeKTOB, BKAKOYAA NOBPEKAEHNE OPraHOB. A NMOCKO/IbKY MbIlEYHbIE KNETKN YacTo
Aenatca, ocobeHHo y pacTywero pebeHKa, KOIMYeCcTBO reHa B OpraHM3me Cco BpemeHem byaet
YMEeHbLATbCA. Lo CMX NOP HEACHO, KaK A0ro Npoaantca adpdeKT Tepanunm, XoTa AaHHble Sarepta,
NnojslyyeHHble Ha 4eTbipex AeTAX, NPeAnosiaraldT, YTO K/AMHMYECKME YAYYLWEHUA MOryT
COXPaHATbCA B TEYEHME YeTblpex JeT Nocae Noay4YeHua npenapara.

HackonbKo 3¢ ¢peKkTuBHO neueHue?

XoTa B 60/bWIMHCTBE C/y4aeB YC/NOBMEM MosydeHns ogobpeHua FDA aBasetca HanuMume AByx
nnauebo-KoHTpoAMpyemMbIX TpeTbMX a3  KAWMHUYECKUX UCMbITaHUMA, MNOATBEPKAAIOLMX
3¢ PEeKTUBHOCTb /IeveHMA, NYyTb YCKOPEHHOTO 0a0bpeHnsA, No KOTopomMy naet Sarepta, nossonsaeT
KOMMaHMAM NonaraTbCA Ha «CypporaTHble KOHeYHble TOYKU», YTOObI A0Ka3aTb 3GPEKTUBHOCTb
npenapara. 9To NoKasaTenn buosornyeckoro apdpekta — B 4AaHHOM C/lydae BbICOKOIO YPOBHS
MUKPOANCTPODMHA — a He Y/IyYLlleHMA ABUTraTeNbHbIX U APYTUX QYHKLMUNA.

MepBasa macwTtabHana TpeTba $pasa nccnefoBaHUA, NPOBOAMMOTO Sarepta, elle NPOAOMKAETCA, U
0XMAAEeTCA, YTO AaHHble byayT onyb6MKOBaHbI B KOHLE 3TOro roga. BmecTo oueHKM 3TUX A@HHbIX
FDA oUeHWI0 HECKOJIbKO MPOMENKYTOUHbIX MCMbITAHUI C yd4acTUem 52 MmanbyMKoB B BO3pacTe oT
yeTblpex A0 ceMu neT. OHM NOKa3a/In, YTO MblLLLbl MAJIbYMKOB BblpabaTbiBa I MUKPOANCTPODUH,
HO y AeTel He OblNo CTAaTUCTUYECKM 3HAYMMOIO Y/y4YLWEHUA MbleYyHOM QYHKLMKU Yepes rog,
nocne BBeAEHUA Npenapara.

CoobuweHnAa HOBOCTHOM opraHusaumm STAT W gpyrux MOKasaaum, 4Yto coTpyaHukum FDA
NAAaHWUPOBANM OTKNOHUTL 3aABKY Sarepta. Ho Bmewanca Mutep Mapkc, gupektop LleHTpa oueHKun
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n nccnenosaHuin buonormyeckux npenapatos (CBER) FDA, HazHauMBWKI Ha 12 masa nybanyHyto
BCTPeYy C HE3aBMCUMMbIM HAYYHbIM KOHCY/NIbTAaTUBHbIM KOMUTETOM, 4TObbI 06CYyanTb, Cnepyet nu
npenapaTty AaTb yCKOpeHHoe oaobpeHue. ITOT KOMUTET peKomeHgoBan ogobpuTb npenapar
BOCEMbIO rolocamm NpoTmB wectu. XoTa FDA He 0653aHO cneoBaTh COBETAM KOMUTETA, 0ObIYHO
OHO 3TO Aenaert.

KoHCyNbTaTMBHbIA KOMMUTET OLEHW/T AO0Ka3aTe/bCTBa CYPPOraTHbIX MapKepoB, a TaKXKe uX
K/IMHNYECKYIO nonb3y. HeKoTopble M3 TeX, KTO MPOrosocoBan 3a Tepanuio, roBOPAT, 4To,
nockonbky MM nporpeccupyeT measieHHO, onpeaennts 3pdeKT npenaparta BCero Yepes rog,
MOXeT bbITb HenpocTo. Ho Korga Sarepta paccmoTtpena pesynibTaTtbl, Nosy4YeHHble TONbKOo y 32
MasbuMKOB MAaglle wectn net, nonyyaswmx SRP-9001 wmam nnauebo, BbIACHWMAOCHL, YTO
MbllLIeYHas GYHKUMA Yy NPOAeYeHHbIX MasibiMKOB OKa3anacb 3HAYNTE/IbHO YAYyYULLIEHHOM.

[naBHbIA Hay4yHbIA cOTpyaHUK CapenTbl Jlym3a PoguHo-Knanak He cymMTaeT, 4YTo npenapaT Ha
CaMOM pene fNyywe AencTsyeT Ha MAAAWMX ManbyinmkoB. CKopee, Mo ee cnoBam, CTapliue
MaZbuUKN B KOHTPOJIbHOW rpynne nnauebo Obiav 340poBee B Hayasie UCCNeAO0BaHMA, Yem
MAagLwme, B pesynbrate yero appekTbl NpenapaTta B 3TOM CTapLuer rpynne Bbirnagenu cnabee no
CpaBHEHMIO C Maagawen rpynnon. PoguHo-Knanak oxugaer, 4To npogonxatoueeca
nccnefoBaHue TpeTbeit Gasbl, B KOTOPOM JlyHLLe KOHTPOIMPYETCA MCXOAHOE COCTOAHME KaXKaoro
NauMeHTa, NOKaXKeT, YTO NpenapaTt TaK e Xopowo paboTaeT B MblWLAX MaJIbYMKOB CTapLlero
BO3pacTa.

CTaTUCTMYECKM 3HAYMMOTO YAYYLEHWUA Y MAAAWMX MaNbyMKOB OblN0O AOCTAaTOMHO ANA TOro,
yTobbI Y6eanTb oHanbaa KoHa, YneHa KoOHCYbTaTUBHOTO KomuTeTa FDA, KOTOpbI 3aHMMaeTcs
nccnenoBaHUAMKM CTBOJIOBbIX KAeTOK B KanudopHuinckom yHusepcuteTe B Jloc-AHAxKenece,
NPOro/IocoBaTh 3a Npenapart. «Co CTaTUCTUYECKON TOUKM 3peHns Sarepta He npmBena 4OCTaTOYHO
aprymeHToB, — roBopuT OH. Ho, pobasnaetr oH, 3¢EKTMBHOCTb Mpenapata y MAALWnX
MaJIb4MKOB CBMAETENbCTBYET O €ro peasibHoM 3ddekTe. «ITO rosiocoBaHUE 33 HAZEXKAY», —
ropopuT KoH.

Opyrux 6onblie 6ecnoKoUT TO, YTO BLIMAAUT Kak obuwee oTcytcTBue 3dPEKTUBHOCTU. «f
NMOHMMALO NNO3YHT, YTO KYTO-TO NyYyLUEe, YEM HMYEro», HO BOMPOC B TOM, KAaKOM LLEEHON», — roBOpUT
Kaneb Anekcanaep, anngemuonor ns YHmsepcuteta [KoHa XonknHca B bantumope, KOTopbIi
TaKe Obln YN1eHOM KOMUTETA M Fo/I0coBan NPOTUB NpenapaTa. Mano Toro, yto SRP-9001 moxeT
UMeTb 3HauyuTesnbHble MoboYHble 3PdEKTbl, rOBOPUT OH, HO naauebo-KoHTpoAMpyembie
MCNbITAaHWA, 3aBepLIeHHble A0 CUX MNOp, He MNO3BONAT ybeauTenbHO NPeanoNOXUTb, YTO
BbICOKME YPOBHU MUKPOAUCTPOPUHA MOrYT NpeackasbiBaTb KAMHMYECKUi addeKT. «Hukakoe
KONIMYECTBO PETPOCMEKTUBHbLIX aHANM30B NOArPYNN MasbYMKOB HE U3MEHUT 3TOro gakra», —
rOBOPUT OH.

YneHbl FDA 1 KOHCYNIbTAaTUBHOIO KOMMUTETA TaK»Ke Bblpasnam 06ecnoKoeHHOCTb No NoBoAay Toro,
3aBepWwuT N Sarepta KAMHUYECKME WCMbITaHMA, B KOTOPbIX BCe elle yyacTeytoT H6onee 60
MaJIb4MKOB, KOTOPbIe NepBOHaYaAbHO NOJy4aan naauebo m Tenepb NosyyatoT npenapat. OHK
YKa3anu, YTo KOMMaHUA He 3aBeplunna UCMbITaHMA Tpex npeablaywumx npenapatos ot MAA,
op06peHHbIx FDA B yCKOpeHHOM nopAgKe. 3Tn npenapatbl 40 CUX MOP NPUCYTCTBYHOT Ha PbIHKE.
MNpeacTtaBuTenb Sarepta roBOpuUT, YTO B 3T UCMbITAHUA YXKe BKAOYEHO AOCTAaTOYHOE KONYECTBO
NauMeHTOB, M CEMYAC OHM NPOAONKAOTCA.

«3TO OEeNCTBUTENbHO CNOXHOe peleHune. fl He 3asuayto FDA», — rosoput LLlapoH Xectepan,
TNABHbIN HAYYHbIM COTPYAHUK Accoumaunm mbiwedHon anctpodmm B Ymkaro, wrat NanuHolic.
XOTA OHa cornacHa ¢ Tem, 4To 3PeKT Tepanum MoXKeT ObiTb CKPOMHbIM U COMPSXKEH CO
3HAYUTENbHBbIMW PUCKAMM, OAHAKO «pPUCK be3aencTeuma Ha 100% cmepTeneH».

KaKkoBbl pucku reHHoi Tepanun MAA4?
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Hapsgy ¢ puckamu, cBA3aHHbIMKM C 6onblwMMKM KoamdecTBamm AAV, HeobxoaumbIMK Ans
BBEAEHMA reHa MUKpoaMUCTpoPuHA B MbillLbl, Cam reH, No-BMANMOMY, Bbi3blBaeT CEPbE3HbIE
nobouHble 3pdeKTbl Y HEKOTOpbIX aeTel. FDA NpuocTaHOBUIO HECKOJ/IbKO UCMbITaHWUI FeHHOM
Tepanum MO/ n3-3a onaceHui 3apasKeHnsa U 1M3-3a cepbe3Horo 3abosieBaHMA NaumeHToB. A B
2021 rogy nocne cmepTM NauMeHTa areHTCTBO BpPeMeHHO MNPUOCTAaHOBWUAO MUCCneaoBaHue
komnaHumn Pfizer, 6asupytoleiica B Hblo-Mopke, KoTopas TecTUpyeT COGCTBEHHYIO BEPCUIO
MUKpoaucTpoduHa.

Y1obbl nccneposaTbh Npobnemy, komnaHum Pfizer, Sarepta u Solid Biosciences, 6a3upytowasca 8
YapncTtayHe, wtaTt MaccadyceTc, pewmnnm o6vegMHNTb CBOW AaHHble 0 MUKPOAUCTPOdMHax. UX
nccnenoBaHUe, KOTOpoe CKopo byaeT onybamMkoBaHo B MeanuMHCKOM XKypHasie HoBon AHmnu,
NoKasaso, YTo onpegeneHHble MyTauMn B reHe AUCTPOPMHA 3aCTaBAAOT UMMYHHYIO CUCTEMY
pacno3HaBaTb MUKPOAUCTPOODUH KaK YyXKepoAHOro 3axBaTyYMKA W aTaKoBaTb €ro, Bbl3blBas
onacHoe BOCMajseHWe B MblWLAX WM cepaue. KomnaHuu Havyanum reHeTUYecKUidt CKPUHMHT
YYACTHUKOB KIMHUYECKMX UCMbITAHUI U UCKAOYANM TEX, Y KOTO BblIN COOTBETCTBYHOLWME MyTaLLMK
— MeHee 5% B cnyyae Sarepta, — YTO HA AaHHbIA MOMEHT ycTpaHAeT npobnemy. Ho KapcreH
beHHemaHH, HeBponor 13 HauMOHaNbHOTO MHCTUTYTA HEBPOJIOTMYECKMX PACCTPOMCTB U UHCY/IbTA
B betecae, wrat MapuneHa, oguMH M3 pyKOBOAUTENEN UCCNEeA0BaHMA, TOBOPWUT, YTO FeHHas
Tepanua B KOHEYHOM UTOTe AO0/MKHA BbITb aZ4anNnTUPOBaHA A4 MOMOLLM STUM NaUMEHTaM.

Tem He meHee, XecTep/iin OTMEYAEeT, YTO AA)Ke Te, KOMy NOAXOAMUT HeAaBHO YyTBEpXKAeHHas
Tepanua CapenTbl, CTOAT nepeq, TPYAHbIM Bblbopom. [eHHyo Tepanuio AAV MOXKHO NPUMEHATb
TONbKO OAWMH Pa3 B XMU3HU: KaK TONbKO MMMYHHaA CUCTEMA CTONKHYNACb C BUPYCOM-
NnepeHOCYNKOM, OHa, BEpPOATHO, OyaeT aTakoBaTb ero B byayuwem. N nockonbky AAV sBnsetcs
npeAnoYTUTEIbHbIM BEKTOPOM A7 60NbLWMHCTBA FreHHbIX Tepanuii, poautenam pebexHka c MAL,
BO3MOHO, MPUAETCS BbIOMPATb, 1€YUTbL /1M CBOEro pebeHKa ceifyac egMHCTBEHHON 0400peHHOM
Tepanuemn Uan }aaTtb, B Hagexae, 4to Sarepta nnum gpyras KOMNaHUs BbINYCTUT YTO-TO /lyyllee B
byayuiem. 9To 03HayaerT, 4To 60ne3Hb byaeT NporpeccMpoBaTb U, BO3MOXKHO, CTabuansupyercs
(npn Mcnonb3oBaHWM reHHOM TEPANMK) TONIbKO MOCAE TOTO, KaK MasbunKK elle 6o/blue NoTepsatoT
MbllWeYHyo GYHKLMI0. «HEeCKONbKO MecALEeB MOTYT OKa3aTbCA CAMLIKOM AO/ITMM CPOKOM ANA
CeMbU», — roBOPUT XecTepiu.

Kakue ewe reHHble Tepanun MO/ ecTb Ha ropusoHTe?

Pfizer npoBoguT nccnegoBaHune TpetTben pasbl CBOEM BEPCUN MUKPOAUCTPODUHA B aHANOTMYHOM
BeKkTope AAV ¢ ydactnem 99 ManbuyMKOB U PaccYmUTbIBAET onyb6AMKOBATbL CBOU NEPBble pe3y/bTaThl
B cnegyolem rogy. Heckonbko ApyrMx KomnaHui pas3pabaTtbiBaloT CBOM COOCTBEHHbIE
MUKpoaUCTpoduHbl, B Tom yncne Regenxbio B Poksunne, wrtat MapuneHs, Kotopasa Hayana
HebonblOe UcnbITaHWe B Havane 3Toro roga.

Opyrve nwyT cnocobbl yNy4LWwnTb BUPYCHbIN BEKTOP, Hecywwmit reH. B 2022 roay Solid Biosciences
NPUOCTAHOBWNAA BTOPYH $asy MCMbITaHUI COBCTBEHHOIO BapuaHTa MUKpPoAUCcTpoduHa, YTobbI
nepenTn HA APYron BEKTOP, KOTOPbIN CNeLnasibHO HaLeNeH Ha MblleYHble KNeTKM U, BEPOATHO,
MOXeT BBOAMTbCA B Oosiee HM3KUX A03ax. KOMnaHWA niaHMpyeT HayaTb BBOAWUTb A03bl
NnauMeHTam B KOHLLE 3TOro roga. A Ha eXerogHom cobpaHmMmM AMepUKaAHCKOro obLectsa reHHoM
M KNeToyHor Tepanuu B Jloc-AHaxKenece B mae YembepneH npeacrtaBu/l HOBYKO CUCTEMY,
BK/IHOYAIOLLLYIO HECKO/IbKO BEKTOPOB AAV, Kaxabli M3 KOTOPbIX HECET YacTb reHa AUCTPodUHa.
3aTem NpOAYKTbl FeHa MOTYT COeANHATLCA BMECTe, YToObl C034aTb BEPCUIO AUCTPOdMHA, KOTOopan
HamHOro 6osblue TOM, KOTOPYIO MOMKET HeCcTU OAuH BeKTop. [lanee Ha ropu3oHTEe Haxo[ATCA
nogxoAbl, KOTOpble npeanonaratoT BBOAMTb NAUMEHTAM TeHbl, Koaupylolwme cucremy
pepaktmpoBaHma reHoma CRISPR-Cas9, ¢ uenbtdo NOCTOAHHONO M3MEHEHWMA CamMoro reHa
ANCTPOPUHA B MbILLEYHbIX KNETKax.
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A ppyrue mnccnenoBaTen U3Y4valoT asibTEPHATMBHbIE BEKTOPbI, BKAOYAA NMNUAHbIE Kancynbl,
HaHOYACTULbI, AHTUTENA, KOTOPbIE NEPEHOCAT reHbl ANCTPODUHA B MblLLEYHbIE KNETKN, U BUPYCb,
KOTOpble MHTErpUpyloTCA B TEHOM MauuMeHTa. 3T MeToAbl /JieYeHus, No KpahHeh mepe
TEOPeTUYECKN, MOTYT BbiTb Ha3HAYEHbI OAAM, KOTOPbIE YXKe NPOLUIM FreHHYo Tepanuto AAV.

Ho Tenepb, Koraa ogobpeHHana Tepanua A4OCTyNHA, KOMNAHWAM, NbITAIOWMUMCA NPOTECTMPOBATL
CBOW COBCTBEHHbIE METOAbI 1IeYEHUA, MOXKET ObITb CI0XKHEe HAabupaTb Y4ACTHUKOB UCMbITAHUN,
KOTOpble MOryT He 3axoTeTb PMCKOBATb, Monyyaa nnauebo. Kpome TOro, vccnepgosatens
MeAMLMHCKUX yeayr Peluma PamavaHapaH u3 Menbckoro yHuBepcuteTa B Hblo-XeliBeHe, wrat
KOHHEKTUKYT, onacaeTcs, YTo, eCIM KOMMNAaHWKU Y3HAOT, YTO OHM MOTYT NOAy4YnUTb opobpeHue
TepanMm MUKPOAUCTPOPUHOM, OHU C HOo/blueli BEPOATHOCTbIO CO343AyT CBOM COOCTBEHHbIE
CNerka U3SMeHEHHble ero Bepcum BMECTO TOro, YTobbl TPaTUTb 60/blle BPpEMEHN Ha Pa3paboTKy
COB6CTBEHHbIX HOBAaTOPCKMUX MOAXOA0B.

Kak 310 0g06peHune noBnunsaeT Ha Apyrue MmeToabl reHHol Tepanuu?

Pa3paboTKa reHHOM Tepanum Bceraa 6bi1a pUCKOBaHHbIM M A0POroCTOALWMM AE/10M, @ HEAABHWNM
3KOHOMMUYECKUI cnag, NPUBES K 3aKPbITUIO MHOMMX BUOTEXHONOTMYECKMX KOMMNaHui. Mpn aTom
Konmyectso oaobpeHunin FDA, BblaaHHbIX Ha JIeYEHUE C UCMOJ/Ib30BAaHNUEM reHHOM Tepanuu, pactet
C KaXXAblM rogom ¢ MOMeHTa 0406peHuMA nepsoro npenapata— Kymriah gnsa neyeHna neiikosa
— B 2017 roay.

Tem He meHee, opobpeHne reHHon Tepanun MAJL, Bce ke byaeT BaxHOM Bexoi. [lo cux nop
OONbLIMHCTBO OA0OPEHHbIX METOAO0B reHHOM TepanuuM NPUMEHANUCH ONA JIeYeHUs paka,
ypesBblYaMHO peaKnx 3a601eBaHNIA U COCTOAHMN, TaKMX KaK 3ab0/1eBaHMA CETYATKU, HA KOTopble
JIerko Bo3aencTteoBatb Bupycom. MO otanuyaerca, roBopuT YembepneH, Kak KOAMYECTBOM
TEXHUYECKUX NPOob6aeM, C KOTOPbIMU NMPULLIOCH CTONKHYTLCA UCCeAoBaTeNndam, Tak n 6oabnm
KONMYECTBOM MALMEHTOB, KOTOPbIM TEpPanmMsa MOXKEeT NOMOYb. AreHTCTBO rOTOBO PAacCMOTPETb
bonee AlOMKUHbI TEHHbIX U KNETOYHbIX METOAOB /IeYeHMA B 3TOM rody, B TOM 4ucie ABa ANs
JIeYeHUA CeprnoBUAHO-KNETOYHOM aHeMUM — TreHeTMdeckoro 3abosieBaHuA, ropasgo bonee
pacnpocTtpaHeHHoro, yem M/,

Moxoxe, uto FDA oTtaaet npnopuTeT 3TUM nogxogam. B HegasHux BbicTynaeHnax gnpexktop CBER
MapKc cKasa/, YTo areHTCTBO NJjaHupyeT 60see akTUBHO UCMO/1Ib30BaTb YCKOPEHHbIN BapuaHT
ofobpeHns reHHOM Tepanunu, BKAoUYas bonee WMPOKOE UCMO/Ib30BaHNE CYPPOraTHbIX KOHEYHbIX
ToyeK. «Mbl He MoXKem OblTb HACTONIbKO OCTOPOXHbI C HAWMMKM OZO0OpeHUAMM B pamKax
npoueaypbl  YCKOpeHHoro ogobpeHusa, u4Tobbl Hawa OCTOPOXKHOCTb NPEnATCTBOBA/A
CBOEBPEMEHHOMY BbIXOAY Ha PbIHOK MOTEHUMANbHO CNAacUTEe/IbHbIX METOAOB JIeYEHUA», —
CKa3an OH B siHBape Ha exerogHom cobpaHum Accoumaumnm MmbllLeYHOMN AUCTpodUuM.

3T0 6EeCNOKOUT HEKOTOPbIX Y4EHbIX, KOTOPbIE OMAcaloTCA, YTO NALUUEHTbI B KOHEYHOM MUTOre byayT
NAaTUTb BbICOKME LieHbl 32 HeEahDEKTUBHbIE NEKAPCTBA. «A AeUCTBUTENbHO AYyMato, YTO MOHATUE
rTMOKOCTU perynnpoBaHma moxeT aedpopmmnpoBaTbca», — roBopuT AnekcaHgep. PamayaHgpaH
YKa3bIBaeT Ha yckopeHHoe oaobpeHune FDA B 2021 roay nekapctsa oT bosnesHn Anbureiimepa,
aayKaHymaba, KOTopoe yCnewHo YCTPaHANO amMunongHble BAAWKM B MO3ry MaLMEHTOB, HO He
yAydwano ux sgoposbe. Bnocneactsum FDA opobpuio apyroe noxoxkee NeKapcTBo, KOTopoe
NMOKAa3aso0 /NNWb HE3HAYMTENbHY KAWMHMYECKYH Monb3y. «[MaumMeHTbl C MuogucTpoduen
[oleHHa 3aC/y»KMBaIOT He NPOCTO 60/1bLUE BO3MOXKHOCTEN, UM HYXKHbI /Iy4LLME BO3SMOMKHOCTUY,
— rosopuT PamayaHgpaH.

Ho YembepneH yTBepKAaeT, YTO Aarke HebONblION ycnex MOMOXKeT Bcel obnactu. «EcTb
OrPOMHbIE BO3MOMHOCTU A7 YAYy4LIEeHMUs», — FOBOPUT OH. «f Aymato, YTO 3TO AACT HaM Bpems,
4TOObI OCYLLECTBUTD 3TU Y/IYULLIEHMAY.
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