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KoMmnaHua Roche noaTBepauna
3cpdheKTUBHOCTL pucaunnama | Roche
confirme l'efficacité de risdiplam
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LIBenuapckasa hapMaueBTn4eckas kKoMmnaHma co Wwrab-kBapTmupon B bazene onybnmkosana
JaHHble BTOPOM YaCTu KJIMHNn4Yeckoro nccneposaHusa FIREFISH, B KOTopoM oueHnBaeTCs
BO34ENCTBME NpenapaTa pucanniam Ha MaageHues B Bo3pacTte 1-7 mecsues Co
CrMHaNbHON MblweYyHon aTpoduen (CMA) 1-ro Tuna.

|

La société pharmaceutique suisse basée a Bale a publié les données de la deuxieme partie
de I'étude clinique FIREFISH, qui évalue I'utilisation de risdiplam chez les nourrissons bébés
de 1 a 7 mois atteints d'amyotrophie spinale de type 1.

Roche confirme I'efficacité de risdiplam

CnuHanbHasa MbiwevyHasa aTpodpua (CMA) — peakoe Tsaxesnoe Hac/ieaCcTBEHHOE HEPBHO-
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Mblle4yHoe 3aboneBaHne, KOTOPOE Bbi3biBAET aTPOPUIO MbILLLL U CBA3AHHbIE C HEN
0CNoXXHeHns. CMA NpuBoANT K MPOrpeccnpyrowen notepe HepPBHbIX KJETOK B CNMHHOM
MO3re, KOTOpble KOHTPOJIMPYIOT ABUXKeHUe MbliwLl,. B 3aBncmmocTum ot tuna CMA,
hunsnyeckasa cnna 4enoBeka n ero cNocobHOCTb XOAUTL, €CTb UAKM AblWwaTb MOryT ObiTb
3HAYUTENIbHO CHMXXEHbI UM MOJIHOCTbIO YTPayeHbl. OTo 3aboneBaHne aBNaeTCa BegyLen
reHeTU4YeCcKom NPUYNHON CMEPTHOCTM MIaAEeHLUEB N OeTeN paHHEero Bo3pacTa, TakXe 3TOo
OOHO M3 CaMbIX PacnpoOCTPaHEHHbIX peaKuX 3abosieBaHMI, Nopa)katowee, No pasHbiM
AaHHbIM, 0OHOro 13 6-11 ThIC. geTen.

Puconnnam - 3TO MIHHOBALMOHHLIW NpernapaT, BbiMyCcKaeMblli B popMe NopoLlKa Ans
npuvema BHYTpPb B BUAe pacTBopa. Pucannnam asnsetca MoaongpmnKaTopoM CrnaanCuHra
reHa SMN2, ¢ KOTOPOro cnHTe3npyeTcsa 6esoK BbIXKMBAEMOCTUN ABUraTEsIbHbIX MOTOPHbIX
HenpoHoB (SMN) y naumeHToB co CMA. NpenapaT pa3paboTaH ona oanMTenNbHOro
MOBbILEHNSA U MOoAAEPXaHNSA ypoBHSA 6enika SMN Kak B LLEHTpPaJibHOW HEPBHOM CUCTEME,
TaK N B rnepudgepnyecknx TKaHax opraHnima. Roche npoBoanT KnnHu4eckue
nccnegoBaHusa pucagunaama B paMkax cotpyaHmyecTsa ¢ ®oHgom CMA (SMA Foundation) n
komnaHuen PTC Therapeutics.

B koMMoHUKe Roche oTMeyvaeTcs, 4TO sledeHne pucanniamom B TedyeHue 12 mecsiues B
paMKax BTopon 4YacTu nccrnegosaHusa FIREFISH nomorno obecneynTb CTaTUCTUYECKN U
KJIMHNYECKN 3Ha4YMMoe yiy4dleHne nokasaTtesiem MOTOPHON (DYHKUNN Yy AeTen B BO3pacTe
1-7 mecsiueB co CMA 1-ro Tvna. 29% neTten Mornm cnaeTb 6e3 nogaep>XKm He MeHee NATKU
CeKyHpA nocse 12 mecsaueB nevyeHns, pesynbtaT bbi1 NpoaHann3nvpoBaH B COOTBETCTBUM CO
LWwKason obwen MoTopukn bennum no oueHkKe pa3BuTuUa MiaafeHueB (TpeTbsa pefakums,
BSID-IIl). B nctopun nevyenma CMA 1-ro Tmna H1U oanH pebeHokK elle «He 4OCTUraa» Takoro
pe3synbTaTa. Kpome Toro, 18 (43,9%) neten 6biam B COCTOSAHUN Aep>KaTb rososy npsimo, 13
(31,7%) - nepekaTnTbCA Ha BOK, a ABoe (4,9%) - CTOATb, NONb3YyAChb MOALEPKKON
B3POC/bIX.

Y Tpex geTten B nepsble TP Mecsua e4eHUs BO3SHUKIIN TAXKeble 0C/I0OXXHEHUNS C
NeTanbHbIM NCXOL0M, OAHAKO aBTOPblI UCCIe40BaHUA He yBUAEeN CBA3N C NpUeMoM
pucannnama. Mo ncrevyeHun 12 mecaues 95% mnageHUEB COXPaHAIN CNOCOBHOCTb
rnotaTtb, a 89% MoOrnm NUTaTbCA NepopasibHO. OTU pe3ysbTaTbl 0CobeHHO 0bHaLexunBaloT,
Y4UTbIBas, 4TO CPeQHUNI BO3pPACT AEeTen B MOMEHT Havasla BTOPOM YaCcTu uccienoBaHus
cocTaBun 5,3 mecsua, «no3ToOMy y HUX y)Xe rnporpeccuposaso 3abonesaHue», - oTMmeTun
npodeccop JlopaH Cepse, oanH 13 aBTopoB uccnegosaHnsa FIREFISH n petckun HeBposor
OKChOopACKOro LeHTpa HeEPBHO-MbILWEeYHbIX naTosornn MDUK. Hanbonee yacTbiMu
nobo4YHbIMU 3PPeKTaMmn BbiNn NHPEKLUNN BEPXHUX OblXaTeNbHbIX NyTen (46,3%),
nHeBMOHUA (39%), rmneptepmus (39%), 3anop (19,5%), puHodpapunHrnT (12,2%), pUHNT
(12,2%) v gnapes (9,8%).

HanomHum, 410 11 HoA6psa 2019 roga koMnaHmsa Roche 06bsABMAA O MOSIOXKUTENbHbIX
pe3ysbTaTax BTOpon YacTu nccnegosaHmsa SUNFISH, B KOTOpOM oueHMBannCh

3 PeKTNBHOCTb N Be3onacHOCTb pucanniama y 60abHbIX B BO3pacTe oT 2 Ao 25 netc
CMA 2-ro n 3-ro TnnoB. Tak>xe B HOAOpe npoLsioro roga YnpassieHne no CaHUTapHOMY
HaZ30py 3@ Ka4yeCTBOM NULLEBbIX MPOAYKTOB U MeankameHToB CLLUA (FDA) npuHsano
pelieHne o NMPMOPUTETHOM PacCMOTPEHUN 3aABKU Ha perncrtpaunto pucguniama. FDA
nJaHNPOBasIo NMPencTaBUTb CBOE 3akJtodeHne o 24 maga 2020 roga, HO no3gHee
NPoOANIIO CPOK paccMoTpeHUs 3aaBkn Roche n nnaHupyeT BblIHECTU pelwleHue 0o 24
aBrycta 2020 roga. lNpoaneHune cBA3aHO C TeM, 4TO KoMnaHusa Roche nepepnana B FDA
AOMNOJIHUTESIbHbIE AaHHbIE MO NpernapaTy, B TOM 4Y1uc/ie U3 BTOPOW 4YaCTu UccaenoBaHms
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SUNFISH. 18 mapTa 2020 r. Roche coobwiunna o nogaye B MMHUCTEPCTBO 34paBOOXPAHEHUS
Poccunckonm ®enepaummn 3as8BKN Ha perncTpauunio npenaparta pucavnsaam asas nevyeHuns
CMMHaNbHON MblieYyHon aTpodun (CMA).

OTHOLLIEHMNA Clia N LBENLLapun
CtaTtbu no Teme

Roche BbINYCTUT TECT Ha aHTUTEJIa K KOPOHAaBUPYCY
Roche 1 Nestlé - B ynciie eBponermcKUxX JAUAepoB No NpudbLImn
KoMnaHusa Roche 3arpsasHaeT atMocdepy MeHblle KOHKYPEeHTOB
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