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Ha Bx. ot 19.04.2021 Neb-349-2021 BnaroteoputensHoro  ®oHga nomowmn  60/bHBIM
CNWHaNbHOW MbILLEYHOW aTpoduein n APYrMMn HEPBHO-
MbllWeYHbIMK 3aboneBaHnaMM
«Cembu CMA»
0.10. TepmaHeHkKo

115408, r. Mocksa, yn. Bopucosckue npyabi 4. 48-2-211

VYeaxkaemas Onbra HOpbesHa!

Mo pesynbTaTam paccmoTpeHusa Bawero 3anpoca ot 09.04.2021 Ne 23 o npepocTaB/ieHUn
uHpopmauum o paspaboTkax nekapCTBEHHbIX NPenapaTos 4/1A Tepanum NauMeHToBs CO CMUHANbHOW
MbleYHoW aTpodueit (ganee - CMA) 3A0 «BUOKAL» coobuwaeT cheayroulee.

B HacToAllee BpemsA POCCUICKUMIA MHHOBALMOHHbLIA TeHOTepaneBTUYECKUW npenapaT Ans
nedyenna CMA, pa3spabatbisaembiit 3A0 «BMOKAL» HaxoaUTCA Ha paHHeil ctaguu pa3paboTku u
NoKa He UMeeT TOProBOro MAK MEXAYHaPOAHOTO HENAaTEHTOBAHHOTO HAaMMEHOBaHUMN.

MexaHusm geincTema pa3pabartbiBaemoro reHoTepanesTUYECKOro npenapaTa 3aKk/1l4yaeTca B
BOCCTaHOBAEHUWU 3Kcnpeccun reHa SMIN1 B pasnnyHbIX TKaHAX OpraHW3ma, B TOM 4Yucie U B
MOTOPHbIX HEMPOHax, Tak KaKk NnaTosorMYeckme M3MeHeHus CBA3aHbl C rmbenblo MMEHHOro 3Toro
TUNa KNeTOoK.

B kavyecTBe cpeacTBa AocTaBkM reHa SMN1 6bin MCnonb3oBaH pPEKOMOWHAHTHLINA
afeHoaccouunpoBaHHbii BUpYC (FAAV). MonydeHHble UCKYCCTBEHHbIM 06pa3om rAAV oTaunyatoTes

OT NPUPOAHbIX BUPYCOB TEM, YTO B UX FEHOME MOAHOCTbIO OTCYTCTBYHOT FeHbl camoro AAV. Bmecto

5TOr0 B reHOM BUpPYCa, C COXPAaHEHMEM CTPYKTYPHbIX 31E€MEHTOB, BCTPaMBAETCA leH, KOTOpPbIN
HeobXxoAMMO AOCTaBUTb B KNeTKK (B cayyae npenapata 3A0 «BMOKAL» 310 reH SMN1).

BaxHO, uTo yacTuubl rAAV cnocobHbl AOCTaBNATb LENEBON TPAHCreH B KJETKW, HO NMpKU 3TOM
HE MOryT Pa3smMHOXaTbCA WM NPeACTaBNATb KaKyl-NMbo nNaTtonornyeckyo onacHocTb. Kpome Toro,
reHOM BMpYyCa He BCTPauMBAeTCA B K/AETOYHbIA reHOM, OCTaBaACb B 3apaXEHHbIX KNeTKax B Buae
BHEXpOMOCOMHON JHK-anncomsl.

Mpenapat 3A0 «BMOKAL» ONTUMM3MPOBaH BO MHOTMX JeTanax Au3aiiHa Takum obpasom,
4yto6bl 06ecneynTb ONTUMaNbHOE BbiNONHEHMEe CBOeW GyHKUMWU. Bbin MCNONb30BaH MOLLHbIN
yHUBEpCanbHbIl NnpomoTop, Bnarogapsa yemy skcnpeccua SMN1 B cayyae yCnewHoOn AOCTaBKM B
KNeTKYy MO4YTM He 3aBMCMT OT Tuna knetkd. Cama nocneposatenbHOCTb reHa SMN1 bbina
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onTMMU3MpOBaHa Takum obpasom, 4Tobbl ycunute 3kcnpeccuto SMINL, a TakKe nOBbICUTD
3hPeKTUBHOCTb COOPKM BUPYCHBIX HaCTULL.

OTAeNbHO CTOMT OCTaHOBMTbCA Ha BapuaHTe rAAV, KOTopbIN Ucnonb3yeTca B paspaboTtke 3A0
«BMOKAl» ana gocTaBKWU UeneBoro reHa. [aHHold BMpYC Bbln nonyvyeH nytem moauduxaumm
NPUPOAHOro BUPYCHOro cepotuna AAV9 c NOMOLLBHO BHECEHWA CEPUM MyTauui. M3meHeHHbIN
CepoTMn, Kak MnoOKa3anu MWAOTHble fAaHHble, o06nagaeT W3MeHeHHbIM  npodunem
BuopacnpeaeneHuns, To ecTb NMPOHMKAET B TKAHW HECKObKO MHave, yem AAV9 aukoro Tuna. Oba
BUpyca CnocobHbI NMPOHWKaTb B TKaHW TrON0BHOMO W CAWMHHOIO MO3ra C OAHHHKOBOFI
3 PEKTUBHOCTbIO, OAHAKO MOAUPUUMPOBAHHbLIA CEPOTUN MeHee 3PPEKTUBHO NPOHUKAET B pAj,
HEUeneBblX OPraHoOB: cepaue, Nerkue, nevyeHb M Apyrue, TemM CambiM CHUXaAA BEPOATHOCTb
BO3HWKHOBEHMA NOBOYHBLIX 3P deKToB.

3A0 «BUOKA/L» paboTaeTt Hag npenapaTtom ¢ Hayana 2018 ropa. K cepeauHe 2019 roaa bbin
Noly4yeH Nepsbid NPOTOTMN NpenaparTa.

B HacToALlee BpeMA BbINOHAETCA 06A3aTeNbHan NporpaMmma AOKNMHUYECKUX UCTbITaHWUNA
Ans onpeaenernna apdeKkTMBHON M 6e30nacHoM A03bl 419 YEN0BEKA - OLleHKa GapMaKO0rM4ecKoii
aKTMBHOCTK, a TaK:Ke nccneposBaHne 6e30nacHoOCTU (TOKCUYHOCTL NPU OAHOKPATHOM BBEAEHUM) U
6ruopacnpeneneHnn Ha pPasIMYHbIX BUAAX HKUBOTHBIX.

Kpome TOro, AOKAMHMYECKas nporpamma BKAKOMaeT ucciegosaHue 3PEPeKTUBHOCTM Ha
MOAENIbHbIX XWUBOTHbIX C MO,ﬂ,MdDHL!,MpOBaHHbIM reHom, y KOTOpOro noaHOCTbHO OTCYTCTBYET reH
SMN1, yto cooTseTcTByeT 3abonesannio CMA 1-oro Tna ans YenoBekKa.

KomnaHus npegnonaraeT NPUCTYNUTbL K 3Tany KAUMHWYECKOM pa3paboTku npenapata B

COOTBETCTBMM CO BCEMM IOKANbHBLIMKU U MeXAyHapoaHbiMu cTaHaapTamu GCP go koHua 2021 roaa.

Mpeanonaraerca, 4to B 3Ty ¢asy byayt HabupaTbCA nNauueHTbl B BO3pacte Ao 6 mecaues

BKNIOUYUTENBHO C camoii Taxkenoi popmoit CMA 1-oro Tuna.

C yBaxkeHunem,
AupekTop T
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