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B otBeT Ha Baw 3anpoc o nporpammax KNMHUYEeCKUX uccnesoeaHuii coobluaem, uto 8 Hactoauee
Bpems KomnaHus Pol nposoaut uccneposanmna npenapata RG7916 (RO7034067) - moandukartop
cnnaicuHra SMIN2, nosblwatowmii ypoeeHb 6eakos SMN, B coTpyaHuUuecTse ¢ KomnaHueir PTC
Therapeutisc 1 mexayHapogHoit opraHusaumeit SMA Foundation. BesonacHocTb 1 3GGEeKTUBHOCTb
npenaparta RG7916 nposepaeTca B xoge 3 uccnefoBaHui gasbt 2 ¢ yyacTUEM naLUMeHTos co
CMMHaNbHOM MblWweyHol atpoduei (CMA) 1-3 Tuna:

e Firefish (BP39056) - mnageHub (1-7 mecaues) CMA Tvna |. UccheposaHue cocTouT U3 2-x
yacren: YacTb 1 (BbiABNEHME ONTUMaNbHOM JO3UPOBKK) - Habop 3aseplueH; YacTb 2 (oLeHKa
spdeKkTnBHOCTY U BezonacHocTM) — Habop NPoAC/KaeTCA.

e Sunfish (BP39055) - fieT1 1 monoaple niogu (o1 2 fo 25 net) CMA tuna Il uam lll. UccnepoBanue
COCTOMT M3 2-X yacTeii: Yactb 1 (BbiaBNEHWE ONTUMA/IBHON AO3UPOBKY) - HABOP 3aBepLUEH;
Yactb 2 (oueHka apdekTMBHOCTU 1 Ge3onacHocTH) — cBoGoAHbIE MECTa B ouepeau Ha
BR/IOYEHMUE 3aKOHUKIUCS.

o Jewelfish - fietn n B3pocnble (12—-60 net) co CMA Tuna Il unm lil, paHee npuHUMaBLIME yyacTUe
B MiCCef0BaHuAX ¢ BO3gencTeBuem Ha SMIN2

UccnepgosaHue Firefish - mnageHusl (1-7 mecaues) CMA Tuna |.

Bcero B mmpe BO 2-10 YacTb UCCNef0BaHUA NNAHUPYETCA BKAtoYeHue 40 nauuenTos Gonee yem B 10
cTpaHax. [lpegnonaraemblii CPOK OKOHYaHKUA Habopa — ceHTA6pb 2018 rosa.

B Poccun oTkpbIT Habop NauMeHToB BO 2-10 YacTb uccnenosaHua Firefish.

MuHucrepctBom 3apaBooxpaHeHna oaobpeHo BraoveHre 10 naumeHTos B 1 UcCief0BaTeNnbCKOM
ueHTpe: PesepansvHoe rocyaapcTeeHHoe 6loaxkeTHOe 06pa3oBaTenbHOE YYpeXaeHUe BbICLero
o6pa3oBaHua "POCCUIACKNIA HAaUMOHaNbHbIN UCCNEA0BATENLCKUIA MEANLMHCKMI YHUBEPCUTET MMeHU H. ).
Muporosa" MunucTepcTea 3gpaBooxpaHeHus Poccuitckon deaepauunn, Ha 6ase O6ocobneHHoro
CTPYKTYPHOTO noApasaeneHns "Hay4yHo-uccnef08aTeNbCkuid KAMHUYECKUI MHCTUTYT NeaNaTPMn UMEHU
akagemuka t0.E.Benstuuiesa" no agpecy: 125412 r. Mockea, ya. Tangomckas . 2. [nasHblit
uccneposatens — Bnoaasey Amutpuit Bnagummposuy,

Uccnenosanme Sunfish - netn 1 monoabie nwoam (o1 2 Ao 25 net) CMA Tvuna li uau il

Bcero 8 M1pe BO 2-10 4acTb UCCAE40BAHUA NNAHMPYETCA BKAKOYEHWE 165 naumeHToB B 14 cTpaHax.
Celtuac nonyyaloT npenapar Uy OXUAAIOT NOJIiyYEHUA NpenapaTta 8 paMKax uccnegosaHus Sunfish 178
uesioBeK, Npu aTom €BoHOAHaA 3annCb NaLUEeHTOB 3aKpbIiTa BO BCe BO3pacTHble rpynnbl (2-5 eT, 6-11
net, 12-17 netu 18-25 ner).

B Poccuu nnannpyeTcs OTKpbITUE LeHTpa 418 y4acTua B uccneaoBaHuu Sunfish Ha 6ase Toro xe
yupexaenus B 6anxaiimne gan, Muxsapasom ogobpeHo BraodeHve 10 nauneHTos. Ltab-kBapTupoit
MPVWHATO pelieHne paspeLnTb OTKPbITME POCCMINCKOTO LLeHTpa HECMOTPA Ha OTCYTCTBUE CBOBOAHBIX
MecT B oyepem. Mo mepe BKAIOUYEHUA 3aPerncTpUpPOBaHHbIX B O4Yepeau NaLWEeHTOB B UCCef0BaHue, B
cnyyae, eciv oHu He ByayT noaxoAuTb, MecTa MOryT 0CBO60XK4aTbCA. [PUOPUTETHLIMM A1 3aNONHEHUA
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NOTeHLMaNbHbIX MECT 6yAyT TOIbKO YTO OTKPbITbIE LLEHTPbI, YTOObI AaTh LWAHC NaLMeHTaM HOBbIX
LeHTPOoB. pM 3TOM HEBO3MOXXHO Npeayraaath, B KAKOW BO3PacTHOM rpynne ocBoboaaTca mecTa.

K coxkaneHuio, HegaBHO KOMNaHMA Polw NpuHANa pelueHne NpekpaTuTb pa3paboTKy npenaparta
Onecokcum no npuumnHe HeapHEKTUBHOCTU B XO4€ AOATOCPOYHOTO NPUeMa npenaparta B UCCNeA0BaHUN
2 dasbl. Bca geatenbHOCTb NO NOATOTOBKE K UccnepoBaHuam Onecokcuma 3 dasbl npekpalaeTca.

Bonee noppobHyo nHdbopmavmio 06 uccnengoBaHUax KoMmnaHum Poww no nevenuto CnMHanbHOM
MbILIEYHOM aTPOdUM MOXKHO HAWTK Ha caiTe

https://www.pioneeringhealthcare.com/sma/
Global Patient Support Partner at global.smapatientsupport@roche.com

Ecnvn Bac HTepecyeT KMHUYeCcKoe uccneaoBaHue, NPOBOAUMOE KoMnaHue Pow u Habuparoulee
naumeHToB B Poccuu, To Bbl MoXeTe cpasy HaiTu 3Ty uHbopmaumio Ha opuLManbHON CTpaHULLe
komnaHum (http://www.roche.ru/home/research/areas.html)

Anroputm noucka KW:
https://www.roche.ru/home/research/knowhow.html

C Bonpocamu Bbl MokeTe 06paTUTbCA B CNYXKOY MeAULMHCKOW MHbOpMaLmmu KomnaHuu Pow MealHdo
http://medinfo.roche.ru/
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