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MpenapaT oHacemHoreH abenapsoBek anda Tepanuu CMA
3apeructpupoBaH B Poccuu

aek 10, 2021

o [lpenapar oHaceMHoreH abenapBoBeK noay4Yn peructpaymio MuHuctepcrea sapaBooxpaHeHnsa P® noa Toprossim
HammeHosaHnem 30/7reHcma, cTaB nepBbiM U B HACTOALMIT MOMEHT €AMHCTBEHHbBIM F€HO3aMeCTUTE/IbHbIM
npenaparom B Poccuu anda tepanmu CriMHaabHOMN MbilueyHo# atpodumn (CMA) 1,

o OHacemHoreH abenapBoBeKk Bo3aeHcTByeT Ha nepsonpuynHy CMA 3a cyeT 0O4HOKPAaTHON MHQy3um, 3aMeHSIoLLEeN
QyHKYMIO Ae P EeKTHOro nian orcytctBytowjero reHa SMN1 1,

o [lpenapar npoAeMOHCTPMPOBA KIIMHUYECKN 3HAYNMbIN TepaneBTMYECKun 9@ QEeKT y naymeHToB ¢ cumnromamu CMA n

naymeHToB ¢ AOCMMITOMATUYECKOH cTaanen 3aboneBaHus, CoXpaHaLYmica B TeueHne 6onee 5 net HabnoaeHns

nocne npoBeAeHHON MHPY3un.2

o OHacemMHoreH abenapBoBeK UMEET B L{e/10M 6/1aronpUATHbIN PO @ UL 6€30nacHOCTH C KOHTPOIMPYEMbLIMU U
ynpaBaaeMbiMu HeXxenatebHbIMu ABneHAMK. besonacHocTb npenapara Npoao/KaeT MCCea0BaTbCA
npou3BoanTeNIeM, B TOM YUCTIe B paMKax A0JIrOCPOYHOroO (paccyMtaHHoOro Ha 15 ner) uccnenoBaHuA NayneHTos,

NoAY4YMBLLNX Tepanmio npenaparon:>.

Mockea, 10 gekabpa 2021 roga— B Poccuun 3apernctpmposaH nepsblid reHO3aMeCTUTESbHbI npenapaT1 - OHacCemMHoreH
abenapBoBeK ANA Tepanuu CnvHanbHOW MblweyHoi atpodun (CMA). OH BO3AeUCTBYET Ha reHeTUYEeCKU 00YCIIOBNEHHYHO
nepsonpuunHy CMA nyTem 3ameHbl GYHKLMM OTCYTCTBYHOLEro Uin aedektHoro reHa SMN1 1 cnocobcTByeT yBenuyeHuo
BbXMBAEMOCTH MNALMEHTOB, a TaKkKe yyULLEHUIO ABUraTesibHbIX HABBIKOB MO CPABHEHWIO C €CTECTBEHHbLIM TEYEHNEM
3abonesanua 46,

CMA — peakoe reHeTuyeckoe 3aboreBaHue, BolaBaHHOE MyTauuen B reHe SMN1, oTBeTCTBEHHOM 3a aKcnpeccuto Benka
SMN. Mpu aaHHOM 3a6o5ieBaHUM NPOUCXOAUT BbicTpas U HeoBpaTumas rubenb MOTOHEWPOHOB, BMAOLLasA Ha
®YHKLMOHMPOBAHKWE NPOKCUMATTbHOM MbILLEYHOW CUCTEMBI, OTBEYAIOLLEN 3a AblXxaHWe, FnoTaHue U 6a3oBble ABUraTenbHbIe
PyHKUMK’ 2. [lo nonBnenua 6onesHb-MoanduuMpytoLLen Tepann CMA cunTanack Beayllei reHeTUYECKON NPUUMHOV
MraZieHueckoit cMepTHOCTH . Tpu ecTecTBEHHOM TeueHum 3abonesanns, CMA | Tuna B 6onee uem 90% criyyaeB NPUBOANT
K CMEpTH MNM MOTPeBHOCTH B NOCTOAHHOM BEHTUAALIMM NETKNX B Bo3pacTe A0 2 net’ 2.,

OnacemHoreH abenapBoBek NpeacTaBnaeT cOO0M HEPEnMMUMPYIOLLMIACA PEKOMOUHAHTHEIR aAeHO0aCCOLMUPOBAHHBIN
BUPYCHEIi (AAV) BEKTOP, coaepXalluil BUAOU3MEHEHHYHO HYKITEUHOBYHO KUCTOTY C MOCNEA0BATENBHOCTLIO reHa Genka
SMN, koTopan npu nonaaaHuy B AP0 MOTOHEHPOHOB YENoBeKa 3aMeLLaeT NOTePAHHYHO U3-3a MyTaluMKu QYHKLMIO reHa 6e3
BcTpauBanua B [JHK yenoseka v BoccTaHaBnueaeT npoaykuuto 6enka SMN, KOTOpbIi OTBETCTBEHEH 3@ COXPaHEHWE U
pasBuTHE MOTOHEWPOHOB. [Npenapat NPOHWKaeT yepes remaToaHuedanmyeckuit 6apbep, LOCTUras MOTOHEMPOHOB.

MpuMeHAEeMbIV B BUAE OAHOKPATHOW BHYTPUBEHHOW MHQY3UKM OHacCeMHOreH aBenapBOBEK JOCTaBMNAET HOBYIO

PYHKLMOHAMLHYIO Komuio reHa SMNT (TpaHcreH) B KNEeTKW NalueHTa, ocTaHaBnMBas NporpeccupoBanme 3abonesanus’.

B cooTBETCTBUM C MHCTPYKUMEN NO MEAULIMHCKOMY NPUMEHEHMIO, NpenapaT npeaHasHavyeH and nauyneHtos co CMA ¢
BuannensHoi myTtayuen B reHe SMN1 1 KnuHuueckum anarHosom CMA | Tvna unu nauyveHToB co CMA ¢ 6uannenbHow

myTauueit rena SMNT1 1 He 6oriee uem ¢ Tpems Konmamu reHa SMN21.

«[loaBneHWe NepBoro reHo3aMeCcTUTENbLHOIo npenapaTa, N03BONALLEro USMEHATb TEUEHUE TaKoro TAXENOro
reHeTu4yecKkoro 3aboneBaHus 3a CUET OAHOKPATHOW MHY3UKM — HACTOALLMI NpopbiB B Tepanun CMA. Pernctpauua aToro
npenapata B Poccuu BMecTe C NOCTENEHHbIM BHEAPEHWEM MAacCOBOr0 HeOHaTarlbHOrO CKPUHUHIA AaeT HaM YHUKabHYHO
BO3MOXHOCTb B OnunxaiLine rofbl yBUAETb NepBble NOKONEeHUs AeTen, KOTOpPbIe NOYyYNB OAHOKPATHYO MHPY3HIO eLle A0
NoABMEHMA NepPBbIX CUMNTOMOB, MOMYT HUKOr4a He CTOMKHYTbCA C UX NPOABMAEHUAMU. A pas, YTO XUBY B TaKoe
BAOXHOBNAKOLLEE BpeMA», - CKasan Ceprei UBaHoBUY KyLeB, AOKTOP MeAMLMHCKMX HayK, UneH-KoppecnoHAeHT PAH,
auvpektop ®r6HY «MIHL», rnaBHbIi BHeWTaTHbLIA cneyyManucT Nno MmeauuuHcKon reHetuke MuHsgpasa Poccum.
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Mpodunb 3 PEeKTUBHOCTM 1 Be30NacHOCTH NpenapaTa NoATBEPKAEH HAa OCHOBE Pe3ynbTaToB YeThiPeX KITMHUYECKUX
nccnenoanmiit8: 10-12,

B nccnenosannn START 6bi1s10 NPOAEMOHCTPUMPOBAHO, YTO NPUMMEHEeHWe npenaparta oHaceMHoreH adenapBoBEK NO3BOUIIO
Z0CT1Yb OCHOBHbIX 3TarnoB MOTOPHOr0 passuThA y nauveHToB co CMA4. B xoae aanbHeilwero HabnoaeHus naymeHTh

NPOAEMOHCTPHUPOBASM NOCHEA0BaTENbHOE AOCTKEHNE HOBBIX ABMUraTeNbHbIX HaBbIKOBZ He BbifIo 3aperucTpupoBaHo
CEpPbEe3HbIX HEeXenaTeNbHbIX ABMEHNI, CBA3AHHBIX C Tepanuei npenapatom:4.

PesynbTaThl KnMHMYeckux uccnegosanuii STR1VE-US n STR1VE-EU nokasanu, yto 6onee >90 % MnaaeHues ¢
KITMHUYecKuMK nposerennamu CMA | Tuna npoxunu 6onee 14 mecAues 6e3 He0OXOANMOCTH B MOCTOAHHOM BEHTUNALUM
nerkux. bonee Toro, MnazeHubl NoCNeAo0BaTENbHO A0OCTUIANIM OCHOBHbBIX 3TAn0B MOTOPHOIO PasBUTUA MO CPABHEHUIO C
ZAaHHbIMX UCCNEefoBaHMUsA MO U3YYEHUIO ECTECTBEHHOMO TeueHus 3abonesaHus. B 06oux uccrnenoBaHUaX, OCHOBaHHbIX Ha
OLeHKe ZaHHbIX Mo 3 PEKTUBHOCTH M BesonacHocTH y nauueHToB co CMA, cooTHOLLEHWE NOMb3a-PUCK NPUMEHEHUA
npenapata ABMAETCA 6NaronpUATHLIM C yNpaBIAeMbIM W NpesckasyeMbiM npodunem GesonacHocTn®e.

Ha gaHHbIM MOMEHT npoaomkaeTca MexayHapoaHoe uccnenosaHme SPR1NT, B koTopom nsyyaetcsa npuMeHeHne
oHacemHoreH abenapBoBeKa y nauneHToB B BospacTe <6 Heaenb co CMA 1 Hanuuvem 2 unu 3 konuit reHa SMN2 6es
KIIMHUYECKMUX CUMNTOMOB. [1pOMYXEeTOUHbIE pesynbTaThl 3TOr0 UCCeA0BaHUA CBUAETENbCTBYIOT O NOTEHLUabHbIX
npeuMyLLiecTBax paHHero HasHadyeHus npenaparta mnaaeHyam co CMA 1o passutua cumnTomoB 3aborieBaHus.

Takum 06pasom, NpPUMEHEHWE NpenapaTa oHaceMHoreH abenapBoBek o6ecneymBaeT KMMHUYECKU 3HAYUMBIH
TepaneBTUYECKUA 3P PEKT y naumeHToB ¢ cumnToMamv CMA 1 NnauueHToB ¢ JOCUMNTOMATUUYECKOM cTaavei 3aboneBaHus,
yBennumBasa 6eccoBbiTUIHYIO BEDKMBAEMOCTb NaLMEHTOB U JOCTWXEHWE ABUraTesIbHbIX HABLIKOB, KOTOPbIE HE BO3MOXHHbI
MNPV eCTECTBEHHOM TeUYeHWM 3aBoneBaHus B 40SIFOCPOYHOM nepuoae HabntoaeHua NpoAoKUTENbHOCTLIO Bonee 5 neT, B
TOM UMCrIE ANA NALMEHTOB C UCXOAHO Bonee TAXenoin cTaauei sabonesaHua® 46,

«Peructpauua npenaparta oHaceMHoreH abenapBoBeK — 0HO U3 CaMblX AONTOXAaHHbIX coObITUI 2021 roaa AnA KOMNaHUK
«HoBapTtuc» B Poccun. Mbl o4eHb ropaMmcs ObiTe NEPBONPOX0ALAaMK B FeHHOM Tepanvu U Haaeemcs, YTo perucTpaums
nepBOro reHo3aMecTUTENBHOrO NpenapaTa CTaHeT eLle OAHUM LLaroM K NoBbILLEHWIO A0CTYNHOCTU Tepanui CMA ans
ManeHbKMX POCCUICKUX NaLMeHTOoB», - NPOKOMMeHTMpoBana Hatanba KonepoBa, npe3avMaeHT rpynnbl KOMNaHUN
«HoBapTuc» B Poccum.

O npenapaTte oHaceMHoreH abenapBoBek

MpenapaT oHacemHoreH abenapBoBekK (3aperncTpuMpoBaH B Poccuu noa TOproBbIM HauMeHoBaHWem 3onreHcma) —
©AMHCTBEHHAas reHo3aMecTUTeNbHanA Tepanus AA JieYeHWs CriMHaIbHOM MblLLEYHOW aTpodum, BO3AeMCTBYOLas Ha
reHeTUYeCcKyo NepBonpuUnHy 3a6oneBaHus 3a cueT 3aMeHbl PYHKUUKM AedeKTHOro unu otcyTeTytowlero reHa SMN1 nocne

OZHOKPATHO UHPY3nK'.

K HacToALemy MOMeHTy npenapaT 6bin ogobpeH B 6onee yem 40 cTpaHax Mupa, Brntouas CLUA, AnoHuto 1 cTpaHbl
EBponeiickoro cotosa. bonee 1600 nayMeHTOB NOMy4YnUIu Tepanuio oHaceMHoreH abenapBoOBEKOM B MUPE B pamMKax
KITMHUYECKUX UCccreA0oBaHui, rmobanbHoi NporpaMMbl ynpasnsemMoro AoCTyna, NporpamMmM rocyAapCTBEHHOro BO3MeLLeHNA
¥ APYrMX UCTOYHMKOB.

B Poccum yxe 85 nayveHTOB NOMy4Mnv Tepanuio npenapaTtoM OHaceMHoreH abenapBOoBEK MO XU3HEHHbBIM NMOKa3aHUAM B
npeaperucTpaLmMoHHOM Nepuoae.

O cnuHanbHOW Mbie4yHon aTpodumn (CMA)

Jo nosBnexua 6onesHb-Moanuumpytoweit tepanvn CMA cuntanach BeayLueih reHeTUYECKOR NPUUMHON MI1aAeHUYECKOW

cmepTHocTH . Tpu ecTecTBEHHOM TeueHun 3abonesanua, CMA | Tuna B Gonee yem 90% Cryyaes NPUBOAMT K CMEPTH UK
NOTPEBHOCTH B MOCTOAHHOM BEHTUNALMM Nerkux B BoapacTte A0 2 net’ ™9,

CMA — peakoe reHeTU4ecKoe HeMpPOMbILLeYHOE 3aborieBaHune, BoiaBaHHOE MyTauuei B reHe SMN1, 0TBeTCTBEHHOM 3a
akcnpeccuto 6enka SMN. Mpu aaHHOM 3aboneBaHuK NPOUCX0AMT BbicTpas U HeobpaTumas rmbéensb MOTOHEHPOHOB,

BvAroLLan Ha OYHKLMOHMpoBaHUe npOchmaanoﬁ MbILLEYHON CUCTEMBbI, OTBeLIaI'OLLleVI 3a AblXaHue, rotaHne u 6asoBble

aBuratenbHble GpyHkyumn’ 82,
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OueHb BaxHO aAuvarHoctTrposatb CMA 1 HayaTb Tepanuio Kak MOXHO paHbLle, YToObl NpeaoTBpaTTb HeoBpaTumyo NoTepto
MOTOHEMPOHOB U NporpeccupoBaHue 3aboneBaHna. 310 0coBeHHO BaxkHO AnA nauneHToB co CMA | Tuna, y KoTopbix
AereHepaLma MOTOHEMPOHOB HAUMHAETCA 10 POXAEHUA U Pa3BUBAETCA OUeHb BbICTPO.” MoTEePAHHBIE MOTOHEMPOHLI HE
MOryT OblTb BOCCTAHOB/EHbI, MO3TOMY NaLueHTaM, UMEBLLMM NpofABNeHua 3aboneBaHna Ha MOMEHT Hadyana Tepanuu, ans

yBENMUYEeHUA PYHKLMOHANBHBIX BOSMOXHOCTEH MOXeT noTpedoBaTtbCa AONONHUTENbHAsA PecnupaTopHas, nutaTernibHas

NOAAEPXKKA U/MIU KOPPEKLINA ONOPHO-ABUraTENbHbIX HAPyLUEHNIA.”

Mpwu ecTeCTBEHHOM TeueHun 3abonesaHua Gonee 30% naumeHTos co CMA |l Tuna ymupatot 1o Bospacta 25 nef.
O noapasgeneHUn reHHOM Tepanuu KomnaHuu «HosapTUc»

I'Io.upas.qeneHme reHHOM Tepannn KoMmnaHuu <<HOBapTVIC>>BHe£|,p’F|eT HOBble NoAxoAbl B meaunlunHe, UTOObI UBMEHUTb XU3Hb
noaen, XMBYLLUUX C peOKNMU TreHETUYECKNMU 3aboneBaHVAMM. MCI'IOJ'IbSyFl nepenoBblie TEXHONOMMK, Mbl pa60TaeM HaAa Tem,
yTOObI npespaTnTb NEepPCrneKTUBHbIe TeXHONOMNMN B NpoBepeHHbIe MeToAbl Tepanuu. Mbl onMpaeMcAa Ha Oél.lJVIprIe
Nnpon3BOACTBEHHbIE BO3MOXHOCTH, NMO3BOMAKOLLNE HaM o6ecneynTb reHHOM Tepanweﬁ nayneHToB No BCEMY MUPY.

O «HoBapTtuc»

«HoBapTtuc» paboTtaeT, nepeocMbiCiMBas NOAXOA K MeAULMHE pasu yiyylleHnsa KauecTBa U NPOAOSIKUTENBHOCTH XU3HH
noaen. Asnaack BeayLlen MexayHapoAHOW dapmaLleBTUYECKOn KoMMNaHWen, Mbl NPUMEHAEM HOBEMNLLME HayUHble
AOCTUXEHUA U LM POBLIE TEXHOOMMKU NPU CO3AaHUM MHHOBALMOHHBIX MPenapaToB ANnA peLleHna camblX OCTPbIX MeAMKO-
coumnanbHbix Npobnem. «HoBapTUC» Ha NPOTAXEHUM MHOTUX NIET BXOAWUT B BEPXHWUE CTPOUKU MEXAYHAPOAHBLIX PEATUHIOB
KOMMaHWI, MHBECTUPYIOLLMX B UCCeaoBaHUA U paspaboTku. Halwm npenapatsl nonyyarot nouty 800 MUIIMOHOB YenoBeK
Mo BCEMY MUPY, U Mbl MOCTOAHHO paboTaem HaZ NOMCKOM MHHOBALMOHHbIX PELLUEHWUIA ANA YBENMUMUYEHWU A0CTyNa NauMeHToB
K HeobxoauMoM Tepanuu. B komnaHusax rpynnel «HoBapTtuc» pabotatot nopsaaka 109 000 coTpyAHWUKOB, NPeACTaBAAOLMX
145 HayunoHanbHocTel. Y3HaTb noapobHee o «HoBapTuc» MOXHO Ha caiTe https://www.novartis.com/. MHdopmaums o
rpynne komnaHuin «HosapTuc» B Poccuu focTynHa Ha canTe hitps://www.novartis.com/ru-ru/.

*MNpecc-penus AaBnaeTca MHGOPMaLMOHHO-CNPaBOYHbIM MaTepuanom. lpeaHasHadeH 4nA cneyMan3npoBaHHbIX
(dapmaueBTUYECKMX, MeAULMHCKMX) CMWA.

it
KoHTtakTbl ana CMU B Poccuu

TaTtbAHa TpowmHa

MeHeaxep No KOMMYHMUKaLMAM 1 B3aUMOAEUCTBUIO C NaLMEHTCKUM cooBLLecTBOM KoMmnaHuu «HoeapTuc» B Poccuu
Mob. +7 (915) 126 2628

Tatiana.troshina@novartis.com
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