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Co 2 aHBapsa KoMmnaHua AveXis, NnpuHagiexallas weenuapckomy apmMaLeBTn4eckomy
ruraHTy Novartis, HayHeT pacnpeaensaTb 6ecnnaTHoO, MO MPUHLMUMY JIOTEPEN, CaMblii
00pOron nNekapCcTBeHHbIN NpenapaT B Mupe - Zolgensma, npegHa3sHa4YeHHbIN N8 ne4eHns
CMWHANbHOWN MbILLEYHOW aTpodhun y aeTen.

A partir du 2 janvier, AveXis, une entreprise du géant pharmaceutique suisse Novartis, va
offrir le Zolgensma, médicament le plus cher du monde, par tirage au sort aux enfants
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souffrant d’amyotrophie spinale.
Une loterie médicale de Novartis

CnnHanbHas MblweYyHaa atpodusa (CMA) - 3To reHeTu4eckoe 3abosieBaHne, CBA3aHHOE C
MyTaumamm reHa SMN1, koTopbin KogupyeT 6esok SMN, Heob6xoAMMbIN 01 BbIXXUBAHUSA
MOTOPHbIX HEMPOHOB, KOHTPOJIMPYIOLWNX MblLLeYHY PyHKUNID. Be3s SMN MoTOopHbIe
HenpoHbl NornbatoT, B pe3dysibTaTe Yero HapywaeTtcsa paboTa MyCcKysaTypbl HOT, LUEN,
ronosbl. bosibHble CMA ucCnbITbIBalOT TPYAHOCTU C AbIXaHWEM U roTaHneM, He MOryT eCTb,
cnpeTb, CaMOCTOATEJIbHO XOAUTb.

Bone3Hb nopa>kaeT B cpegHeM 1 13 10 000 HOBOPOXXAEHHLIX BO BCeM Mupe. Hanbonee
HebnaronpmnATHbLIM cH4nTaeTCa MnageH4yeckun Tmn CMA, KOTOPbIA NPOSBAAETCA Y MablLLeNn
B BO3pacTe A0 6 MecsLeB - B 3TOM CJlydae cpefHsAa npoao/DKUTENIbHOCTb XXU3HN 4acCcTo He
rnpesbillaeT ABYX JeT.

B mae 2019 roga YnpaBsieHue Nno CaHUTaAapHOMY Ha430py 3@ Ka4eCTBOM MNULLEBbLIX
npoaykToB n MmeamnkameHTosB CLLUA (FDA) opnobpuno gns nedenmna CMA y geten 0o oByx nert
WHHOBALMOHHYIO reHHYto Tepanuto Zolgensma (AVXS-101), pa3paboTaHHyO KOMMNaHMEN
AveXis, Bxogsuien B Wweenyapckmnm KoHuepH Novartis. B xone o4AHOKPaATHON NHBEKLUN
npenapaTa gedekTHbIn reH SMN1 «3aMeHsaeTCcsa» Ha paboTatoLwyo Konuto. B opraHnsme
naumeHTa HavynmHaeT nponssoanTbcs 6enok SMN, a BbKMBLLUME MOTOPHbIE HENPOHDI
HOPMaJibHO (PYHKUMOHUPYIOT. B pe3ynbTaTe, COCTOAHME AEeTeN 3HAYNTENbLHO yy4llaeTcs.
Ha omumanbHOM canTe Zolgensma pa3MelleHbl BUAEOPOSINKN, Ha KOTOPbIX MOXHO
yBUOETb AeTeNn, y4aCTBOBABLUNX B KJIMHUYECKUX UCNbITaHUAX Zolgensma n nony4mBeLUnX
WHBEKLMIO B BO3PACcTe HECKOJIbKMX MecsaueB. Tpu roga cnycTsa oHW urpatoT, beraioT,
KaTalTCHa Ha Beslocunene, Kak Bce obblyHble geTu. Ycnex ie4eHns, Bnpoyem, 3aBUCUT oT
MHO>XeCTBa (PaKTOPOB, B HAaCTHOCTM, OT CTagun N TSXKeCTn 3aboneBaHuns.

OnoHOKpaTHasa MHbekunsa Zolgensma, KOTopas MOXeT nofapuTb 60/IbHLIM OETAM LWAHC Ha
MOJZIHOLLEHHY0 XXW3Hb, CTOUT OKOJ10 2,2 MJIH (DpaHKOB - 3TO CaMbll JOPOron npenapaT B
Mupe. Ha HacToAWMN MOMEHT JieKapCTBEHHOE CpeacTBO ofobpeHo Tonbko B CLLUA.

B cepeanHe nekabpsa komnaHmsa AveXis o6bsBuna o Havyasne becnanaTHOW NporpamMmbl
pacnpeneneHns Zolgensma. K yqacTtuio B nporpamme gonyckatTcs 6onbHble CMA B
BO3pacTe 00 ABYX JIEeT, NPOXMBatOLWLME B TEX CTPaHax, rae npenapatT noka He ogobpeH.
Ha4unHasa co 2 AHBaps, 3anpocC OT MMEHW NauneHTa MOXeT HarnpaBuUTb ero Jevawmnin spay
Ha agpec AveXisMAP@DurbinGlobal.com. s npoxo>xaeHns Tepanmm TakXxe Heobxoammo
pa3peweHne MnH3gpasa TOW CTPaHbl, roe HaXo4AUTCA NaLUNeHT.

CyYyacTmBYMKKM, KOTOpble Noay4daT 6ecnnaTtHoe nevyeHue, byayT BbibpaHbl MO NPUHLUNY
notepew. Pa3 B ABe Hefenn crneunanbHasa kommccma byaeT NnpoBOAUTL PO3bIrPbIll U
OyKBasNIbHO TAHYTb XXpebuin. Te, KTO He 6bla1 0TOBpaH B 3TOT pa3, CMOryT y4aCcTBOBaTb B
chepyouwen xepebbeske. B obuien cnoxHoctu B 2020 roay AveXis nnaHupyeT BbiNyCTUTb
100 6ecnnaTHbIX 003 Zolgensma, KOIMY4eCTBO KOTOPbIX OrpaHNYeHO MPON3BOACTBEHHbIMNA
MOLLHOCTAMWN KOMMNAHUW - MpenapaT Noka Npon3BOANTCH TOJIbKO B O4HON aMepPUKaHCKOWN
nabopaTtopun.

PeweHmne pacnpenensaTb N0 NPUHLMUNY IOTEPEN XU3HEHHO HeobxoanMbIn NpenapaT
BbI3BaJ1I0 KPUTUKY BO MHOIMX CTpaHax Mupa. Tak, LLsenuapckas enepaumna nayneHTos
CYMTaeT, YTO NporpaMMa Ha caMoOM feJfie ABNsaeTca cnocobom okaszaTb OaB/ieHNE Ha
Apyrmne cTpaHbl, 4To06bl OHU o0ao0bpunnun Zolgensma, coobuwaeT RTS.
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Accoumauymsa naumeHToB SMA Europe BbinyCcTuAa cneunasibHOe KOMMIOHMKE, B KOTOPOM
OTMEeTWNA, YTO Ka)Kaasa CrnaceHHas XWU3Hb - 3TO Aap, HO, TeM He MeHee, Ha3BaJsla NoAXon
AveXis CnoOpHON NPaKTUKOW, KOTOopasi 3aCTaBUT AeTen COpeBHOBATbLCA Mexay cobon.

KoMmnaHua AveXis Npu3HaeT, 4TO 3Ta NporpaMMa He CTaHeT pelleHneM s Bcex CeMen BO
BCeX CTpaHax, HO NOAYEepPKMBAET, YHTO OHa OCHOBaHa Ha «MpuUHUKUNax crnpasenjiMBocTH,
KNNHMYecKon HeobxoanmmocTun n rnobanbHOM AOCTYNMHOCTU, 4YTOObl Hanay4ywmnm obpasom
obecneynTb CnpaBensiMBoe pacnpegesieHne KOHeYHoro Yynucna 03, He oTAaBas
npennoyTeHne ogHOMY pebeHKy nam KoOHKpeTHOM cTpaHe». Mpu pa3paboTke nporpamMmmel
AveXis coTpyaHM4Yasna C He3aBUCUMbIM KOHCYJIbTaTUBHbIM KOMUTETOM Mo B1osTuKe.
NpenctaBuTEs/Ib KOMMNAHUM TakXXe OTMeTu B KoMMeHTapun WS, 4To 3To TpyaHas
3TU4Yeckas aunjiemMma, N ngeasnbHoOro peleHns Her.

OTHOLLIEHNS Cllla U LWIBENLIAPUN

CTtaTbu no Teme

Novartis NnpoTuB paka, CKAepo3a U MbllLe4YHOW aTpodun

Novartis 1 Amgen pa3paboTann N1eKapCTBO HOBOr0 MOKOJEHUS OT MUCPEHN
Kak ycTaHaBAMBaAETCA LieHa Ha 1IeKapcTBa?

LlIBenuapckme yyeHble caenanu war Kk nobege Hag Mbillie4YHOW aTpodunen
Novartis HBECTUPYET B POCCUNCKYIO dapMaLEeBTUKY
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