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lepmaHeHko O.1O.,

[vpexTopy BnarotBoputensHoro doHaa
NOMOLLK BOMbHLIM

CNUHarnbLHOW MbilLeYHO aTpodueii

W APYTMMY HEPBHO-MblLLEYHbIMU 3ab6oneBaHuaMu
«Cembu CMA»

YBaxaemas Ornbra OpbesHa!

Bnarogapio Bac 3a obpatleHue 8 komnaHuio «HosapTuc». B cooTBeTcTBUM C 3anpocom (Ne4d
or 03.04.2020) o npeaocTaBneHnn UHMOpPMaLU¥ O BO3MOXHOCTA fle4YeHus npenapaTom
Zolgensma (onasemnogene obeparvovec xioi) Ha Tepputopuu Poccuiickon Pegepauyuu
paspelunte npouHdopMmupoBaTh Bac o criegyioLlem.

Himeemcs nu e Hacmosiujee epemsi 603MOKHOCMb Npoeodumb ffeyeHue Zolgensma Ha
meppumopuu Poccuu?

K HacTosilyeMy MOMEHTY TPW  pOCCUICKMX  NauyueHTa, WMEIOWUX TeHeTUHeckn
noATBepXaeHHbIn auarHo3 CMA 1 Tuna, npownu npoueaypy uHdysumn npenapara Zolgensma
(3apeructpupoBaH FDA' B CLUA kak Zolgensma®) Ha Tepputopuu Poccuu.

Cywiecmeyiom nu Ha ce200Hs MeQUUUHCKUe yeHmphbl, npowedwue obyyeHue pabome
¢ npenapamom Zolgensma, e20 eeedeHuwo, a makke ocobeHHOCMAM
npedeapumensHo20 U nocnedyrwuwje2o MOHUMOPUH2a 3a MNoJyqYuewWuMy 2eHHYH
mepanuio nayueHmamu? Kakux yeHnmpax?

Takue neuebHble yuypexaeHus, kak «HUKW neawatpum umeHun akagemuka HO.E.
BenbTuiiesay ®rE0Y BO PHUMY um. H.W. Muporoa Munsgpasa Poccun (Mocksa) n ®IbY
«HauuroHanbHbIN MefUuLMHCKUI UccriefoBaTenbekuit LeHTp uM. B. A. Anmasosa» MuHspasa
Poccuu (Cankr-TeTepbypr), nonyyuniu BO3MOXHOCTbL OCYLIECTBAATL Npoleaypy BBeAeHUA
Zolgensma nocrie NpoxoxaeHus Heobxoanmoro obyuyeHus, OpraHn30BaHHOIO KomnaHuei-
npoussoauTeneM npenapata. O6a yuypexieHus SBRAAIOTCS BeAYLUMU POCCUACKUMU
MEJULMHCKMMU LeHTpaMi MWUPOBOTO YPOBHS, uMelowumu Boratblii onbiT paboTel B
neguaTpuy, BKIOYAsi fevyeHue peakux HacneaCTBeHHbIx 3abonesaHuit. [Ana nonyyeHus
npaBa Ha NpoBeAeHWe Mpoueaypbl LEeHTPbl Npolnn HeobXxoguMyl MOATOTOBKY, a WX
cneumanucTsl — cneuuanbHoe obyyeHwe npu COAEWCTBUM MPOU3BOAUTENsS nNpenapara,
komnanun AveXis (rpynna komnaHuin «HosapTucy).

Ecmb nu cez2o00Hs nayueHmsi co CMA, nonyyuewue nevyeHue Zolgensma Ha
meppumopuu P®? CKonbKo nayueHmoe cMoaiu nonyyums nevyeHue e Poccuu?

Bcero B nepebix uncnax anpens 2020 roaa npouegypa uHdysun bbina ocyllecTsneHa Tpem
POCCUCKIUM MaLMeHTaM, UMeloLuM reHeTuYecky nogTeepxkaeHHbli gunarHos CMA 1 tuna. Bo
BCeX Tpex cnyyasx npenapatr Obin npuobpeteH y komnanun AveXis B pesynbrate
BrnaroTBopUTEnbHLIX C6OPOB CPEACTB NPK Y4aCTUM HEKOMMEPYECKUX OpraHusauuii u (oHA0B,
a MeJuUMHCKas noAJepXKka B pamKax roCuTanu3auun Kaxziomy W3 nauueHtos Bbina
oKkasaHa 3a cyeT cpeacte OMC.

! U.S. FDA, Food and Drug Administration - YnpasneHue ro Hazsopy 3a ka4yecTBOM NULLeBbLIX MPOAYyKTOB U
meaukameHTos CLUA
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OpraHusauus paHHero gocTyna K npenaparty cTana pesynbTaToM 06beAMHEeHHbIX YCUNUi U
CnaxeHHON paboTbl BCEX BOBMEYEHHbLIX CTOPOH — MEANLIMHCKMX L@HTPOB, ANCTPUBLIOTOPa U
npoussoAnTens npenapara. Peanusayua atoro npoekta Takke 6bina 6bl HeBo3MOXHa Ges
BCECTOPOHHEN MNOAAEPXKM U COAECTBUS CO CTOPOHbI MUHUCTEpCTBA 34paBOOXPaHEHUs
Poccuiickon ®epepauuu.

Ecmb nu nnanbl no opeaHusayuu neyeHus ons Apyaux nayueHmos, Hyxdalujuxcs e
OaHHOM eude NleYyeHUs MO XU3HEHHbIM MoKasaHuam? Kakum o6paszom moxem 6Gbimb
nonyyeH docmyn K IeYeHU 0, 8KT0Yas (huHaHCUPOBaHU e MaKo20 IeYeHUs?

B HacTosiluii MOMEHT npenapaT He 3apericTpupoBaH AMA KIUHUYECKOro NPUMEHEHUs B
Halleil cTpaHe, U ero BBO3 Ha TeppuTopuio PO MOXKET OCyL|eCTBRSTLCS MO JKU3HEHHBbIM
nokasaHuAM AMNs KOHKPETHbIX NalueHToB B COOTBETCTBUU C TpeGoBaHUSIMU, onpeaerneHHbIMI
tbeseparnbHbiM 3akoHoM Ne61-®3 «O6 ofpalleHnn nekapcTBEeHHLIX CpeAcTB». [ns 3Toro
HeobX04MMO COOTBETCTBYIOlEE pelleHne BpayeGHbIX KOMUCCUI NeueBHbIX yupexaeHuii, a
Takke ofobpeHue Ha BBO3 CO CTOPOHbI MUHUCTEPCTBa 3/paBoOXpaHeHUs Poccuiicko
®enepalnu. duHaHCUpPOBaHME B TAKOM Criydae BO3MOXKHO Kak 3a cyeT 6naroTBOPUTENbHbIX
c60pOB, TaK 1 rocyapCTBEHHbIX KaHAMOB JIbFOTHOTO NEKapCTBEHHOTO 0BecneyeHus.

Bo Bcex paHee ynoMsHyTbIX Criyyasx NpUMEHeHUs npenapata Ha TeppuTopuu Poccuiickoi
®egepauun  npenapat 6bin npuobpeteH y  komnaHuuM AveXis B pesynbTare
BraroTBopuTEnbHLIX COOPOB CPEACTB NPK yYacTUn HEKOMMePYEeCKIUX opraHusauuit u hoHA0B.

Ecmb nu kakue-mo ocobeHHocmu eeo3a /leKapcmeeHHo20 npenapama unu dpyaue
ocobeHHOCMU €20 NpPUMEeHeHUsl, Ha Komopble nayueHmbl, Xenalujue MOAYYUMb
mepanui Zolgensma Ha meppumopuu Poccuu QosxHbl 6bimu 6b1 06pamumb
8HUMaHue?

B cBfizgu co cneundukoil Kaxaoro WHAMBUAYANLHOMO Criyyas BCE BOMPOCHI OTHOCUTENbHO
HasHaYeHUs U MNPUMEHeHUsl feKkapCTBEHHON Tepanuu HeobGXOAMMO aJpecoBaTh CBOEMY
nevauwjemy spavy. KomnaHus «HoBapTucy roToBa okasbiBaTbh MH(POPMALIMOHHYIO NOAAEPKKY
nayuMeHTaMm W MX poAUTENAM B paMKax CBOMX MOMHOMOYWIA WM MOMWUTUK, a TakKe aKTUBHO
COTPYAAHM4aTL C neyvebHbIMU yUpexJeHuaMu U opraHamu ynpasneHus 3paBoOXpaHeHus no
AQHHLIM BOMpoOCcaMm.

Kyda mozym o6pawamsca nayuenmsi Ons opzaHu3ayuu ee03a JIeKapCIMEeHHO20
npenapama Ons fe4eHust Ha meppumopuu PP ?

OTn BoOMpoCH TaKke HeobXoAMMO ajpecoBaTh fneuvalleMy Bpadyy nauueHTta. Komnawus
«HoBapTuc» rOTOBa aKTUBHO COTPYAHMYATH C NeYebHLIMU YYPEXAESHUIMMY, OKa3blBa LMK
nomotlb naymeHtam co CMA, no gaHHOMy Bonpocy.

HononHuTensbHo oTMevy, 4TO NMOMUMO MpUOBPeTeHUs npenapata HanpsMylo Y KOMMaHum
AveXis, ero nonyyexune BO3MOXHO B paMKax MexayHapoAHoi lMporpammbi ynpaensemoro
A0CTyna, KoTopas peanusyeTcs Ha TeppuTopuu rocyaapcTs, B ToM uucrnie Poccuum, rae
npenapar noka He npoLlen npouegypy rocyaapcTBeHHon peructpauuu. B teyeHune 2020 roga
niiaHnpyeTca npeAocTaBUTb BceM cTpaHam 6ecnnatHo Ao 100 gos npenapara.

MosgonbTe nobnarojaputs Bac 3a exegHeBHylO KPOMOTNMBYIO paGoTy, MOCTOSIHHYIO
noAAepXKy ceMel, a TakKe KOHCTPYKTUBHbINM Auarnor.

C yBaxeHuem,

[lupekTop no Hay4Hoii paboTte M
00O «HoBapTtuc ®apma», K.M.H. Brnagumup Bynatos



