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YBaxkaemble yrieHbl BcemmnpHon opraHusaumm muogmctpodum [ioweHHa,

B ortBeT Ha Baw 3anpoc 06 OOHOBMNEHMAX Hallel nporpammMbl B OTHOLLUEHUN MbILLIEYHOWN
anctpodun [oweHHa Mbl NyGnmnkyem gaHHoe nucbMo Ansi LeneBoro cooduecTsa.

Ha npownon Hepene FDA obpatunocb ¢ npocbbon kK komnaHum Sarepta [oOpOBOSbHO
npekpatnte B CLUA Bce noctaBku aenaHOuMCTporeHa MokcenapsoBeka. Mbl  Takke
GesoTnaratenibHO NPUCTYNUAW K OMNpedeneHnuto Mep, KoTopble HeobxoouMMo MpPUHATbL Ha
TeppUTOPUSX, NOOKOHTPOSbHBLIX KOMNaHun Roche, 3a npegenavn CLUA.

[Mocne TwaTenbHOro paccMoTpeHus Bonpoca Komnavnsa Roche npuHAna peweHne o
A0OpPOBOMLHON BPEMEHHOW NPUOCTAHOBKE BCEX HOBbIX 3aka3oB Ha AenaHOuCTporeH
MOKCenapBoBeK B cTpaHbl 3a npegenamu CLUA, kotopble obpaisatotca B FDA gns nonyyveHus
paspelleHna Ha rnokanbHoe MpUMeHeHWe npenaparta, a Takke B CTpaHbl, rae OeucTByeT
cucTteMa CHabxeHusi nauMeHToB No UHAMBMAYanbHoMy HasHadeHuto (NPS). OTta npuoctaHoBka
pacrnpoCcTpaHseTcsa Ha MauMeHToB C MblleyHon auctpodmen [ioweHHa, CnocOBHbIX
nepeaBuratbCsl CaMOCTOATENbHO, MOCKOMbKY paHee Mbl MpekpaTtunn fneyvyeHne naumeHToB,
HecnocobHbIX NepeaBuratbCs CaMOCTOSTENBHO.

BesonacHocTb nauMeHToB — rnaBHbI npuoputeT KomnaHuum Roche. OcHoBbiBasicb Ha
COBOKYMHOCTM WMEKLMNXCS AaHHblX, Roche cuuTaeTr, 4TO COOTHOLUEeHMEe Mofb3bl U pucka
OCTaeTca MOMOXWTENbHbIM AN aMOynaTopHbIX NauMEHTOB C MbIWEYHOW AucTpodmen
HioweHHa. Takum obpasom, B cTpaHax, rae npenapar Anesuguc He pernctpupyetcs B FDA n
rae oH opobpeH (bpasunusa un AnoHust), Roche npogormkmt nocTaBnAaTb AenaHaUCTPOreH
MOKCenapBoOBeK Ana rfedyeHns ambynaTtopHblX MaLMEHTOB B COOTBETCTBMM C MECTHbIM
3aKoHOAaTeNbLCTBOM.

KomnaHnsa Roche BbigcHseT npuydmHbl, no kotopbiM FDA 3anpocmno npuocTaHOBKY MOCTaBKM
npenapata ambynaTopHbiM NauMeHTaMm, 1 B3aMMOAEWUCTBYET C COOTBETCTBYHOLMMM OpraHamu
3[paBOOXpaHEHUs Mo BCeMy MUpY Ans onpeferneHns ganbHenWwmnx BO3MOXHbIX AencTBumn. Mol
NoHMMaeM, Kakoe rnybokoe BrvsiHAE 3TO OKaXKeT Ha CooOLeCTBO MauMEHTOB C MbILLIEYHOWN
anctpocmen [ioweHHa, 0COBEHHO Ha CeMbW, OXuaaruwme nevYeHnd, u NoHMMaeMm, 4YTo y Bac
MOryT BO3HMKHYTb BOMPOCHLI MO MNOBOAY AaHHOW WHGOpMauuMu. Mbl BKMHOYMIU HECKOSbKO
BOMPOCOB M OTBETOB (CM HWXE) U rOTOBbLI MOMOYb, ecnn y ByayT eLle Bonpochl.

Bnarogapvm Bac 3a NOCTOSIHHOE NapTHEPCTBO, Mbl ENaeM BCe BO3MOXXHOE Asl coaeNcTBuUS
MOHMMaHUIO N peanuaaunn aTux Mep.

WNckpeHHe,

S Blum

CaHngpa bnywm, ot umeHn komaHabl Roche Global DMD,
pyKkoBoguTenb oTaena rnobanbHOro napTHepCTBa C nauneHTamm
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YacT BaeMble Bon bl
A yxe nony4un nevyeHve genaHAUCTPOreHOM MoKcenapBoBeKOM. CTOMT N MHe 6ecnoKoNTbCA?

e [Iporpamma KIMHMYECKMX WCCMeAoBaHMW Npenapata AenaHaucTporeH MoKcenapBOBEK
nokasana, 4YTo 9TO Jle4eHMe MOXeT cnocobcTBoBaTh CcTabunusauMm wnuv  3ameaneHuto
nporpeccMpoBaHusa 3aboneBaHus, a Takke ynyudleHuo asuraTernbHblX yHKUMI, obecneynsas
cTabunbHbIN N KOHTpONuMpyembln Npodunb GesonacHOCTU. 3HaunTenbHas nornb3a, KOTOPYHo
MOXHO M3BMeYb U3 NeYyeHns OenaHaUCTPOreHOM MOKCENapBOBEKOM, MpuBerna K MnonyyeHuto
MHOIOYMCIEHHbIX Pa3peLLeHnii PErynupyoLmMx OpraHoB No BCEMY MUPY.

e [lo mobbim Bompocam, KacawWuMca npedblgywero  neyeHus  AenaHamMcTporeHoMm
MOKCenapBOBeKOM, obpallanTechb K CBOEMY fevallemy Bpady no MecTy XUTenbCTBa.

YTo npousongert, ecnu rieyeHue 3aniaHMPOBaHO, HO Mbl NepeAyManu ero NPoBoAUTL?

e Mbl pekomeHAyeM BaM OOGCyAMTb Bally CUTyauMio C BaluMM flevalum BpayoM, NOCKOSbKY OH
MOXET nydlue Bcero paboTtaTb BMecTe ¢ BaMu U Ballel CEMbeWN, YTOObI PeLLnTb, YTO fydlle Ans
Bac.

Kak ponro, no BawemMy MHeHMUI0, MPOANUTCA 3Ta nay3a? Bo3o6HoBUTe Nu Bbl NPUEM HOBbIX
3aKa30B Ha NneveHue AenaHAUCTPOreHoM MOKCcenapBOBEKOM?

Ha gaHHbI MOMEHT Y Hac HeT OTBETa Ha BOMPOC, Kak AONro NpoanuMTcsa ata naysa.

Mbl MOXeM ckasaTb Bam, 4YTO OyoemM OennTbCs BaXXHbIMU OBHOBAEHUSIMIN N OOBbABNEHNAMM KakK C
CcoobLLECTBOM MALMEHTOB C Mbllle4yHor Auctpodumen [iolleHHa, Tak U ¢ BpadYamun Nno mepe ux
NOCTYMIEHNSI.

rnepesod nucbma 8bIrnoIHeH MeOUUUHCKUM OupeKkmopom ¢poHda «opdelti» T.A. pemsikogol



