!/, NOVARTIS

NMpenapaT oHaceMHoreH abenapBoBek ONs Tepanuu
CMA 3apeructpupoBaH B Poccuu

nek 10, 2021

o [Ipenapar oHaceMHoreH abenapBoBek rnonyyYnn peructpaunto MuHuctepcTaa 3apaBooxpaHeHns Pd rnoa
TOProBbIM HanMeHoBaHneM 3071reHcma, cTaB NnepBbIM U B HACTOSLLUNT MOMEHT €4UHCTBEHHbIM

reHo3aMecTuTe/IbHbIM rpenaparom B Poccun 415 repaniv CrivHanbHov Mbiwe4Hou atpocgum (CMA) 1
e OHaceMHoreH abernapBoBek Bo3gevicTByeT Ha nepsonpuyinHy CMA 3a cyeT oagHOKpaTHO MHGQY3uu,

3aMmeHsIroLe QbyHKLUMIO 4egbeKTHOro uam orcyrcrayrouwero reHa SMN1 1
e [Ipenapar npoJeMoHCTPUPOBAa KITMHUYECKU 3HAYNMbIV TepaneBTUYEeCKu aghgOekT y naLUneHToB C

cumnromamy CMA v naumeHToB ¢ 4OCUMITOMATUYECKON cTanneri 3aboneBaHuns, COXPaHSIIOLUMICS B

TeyeHue 6onee 5 net HabnoaeHNs NOCne nPoBEeAeHHON NHGy3nn.2

e OHaceMHoreH abernapBoBeEK UMEET B LIe/I0OM 671aronpusiTHbIV npogouib 6€30n1acHoCTH ¢
KOHTPONMPYEMbIMU 1 YPaBsSIEMbIMU HEXENare/bHbIMU SBReHnsIMu. beaonacHocTs npenapara
rpoAoNXKaeT UCCIen0BaTbCS NMPOU3BOANTENEM, B TOM YC/IE B pamKax [0/Ir0CPOYHOr O (paccynTaHHoro

Ha 15 nert) uccnenoBaHns NaLUEHTOB, MOy MBLIMX TEPANUIO rpernaparom® >,

Mocksa, 10 npekabps 2021 ropa — B Poccum 3aperncTpmpoBaH nepBbii reHO3aMeCTUTENbHbIN npenapaT1 -
oHaceMHoreH abenapBoBek A5 Tepanun CNMHaNbHOM MblweyHoin atpodomm (CMA). OH Bo3aeiicTByeT Ha
reHeTnyeckm obycnosneHHyto nepsonpuyrHy CMA nyTem 3ameHbl (OYHKLUMM OTCYTCTBYIOWErO NN
nedpekTHoro reHa SMN1 1 cnocobcTByeT yBENUYEHUIO BbIXMBAEMOCTM NALMEHTOB, @ TakXe YNy4leHno
ABUraTeNbHbIX HABLIKOB MO CPABHEHMIO C eCTECTBEHHBIM TeyeHeM 3abonesanus 46,

CMA — pepnkoe reHeTnyeckoe 3aboneBaHune, BbiaBaHHoe MyTauueii B reHe SMN1, 0oTBETCTBEHHOM 3a
akcnpeccuto 6enka SMN. Mpu naHHOM 3aboneBaHny NponcxoauT beicTpas n Heobpatmumas rubenb
MOTOHENPOHOB, BAnSAOWas Ha PYHKLMOHMPOBaHME NPOKCUMaSIbHOM MbIWEYHON CUCTEMbI, OTBEYaloLwein 3a

OblXaHne, rnotaHne n 6a3oBble ABUraTenbHble Cf.)YHKLI,I/IVI7_9. Lo nossneHns 60ﬂe3Hb-MO,D,I/I(*)VILI,I/Ipy}0LLI,eI7I

Tepanum CMA cuntanacb Befylen reHeTMYeCcKom NPUYMHON MnageH4Yeckom cmepTHocm7. Mpwn
eCcTecTBEHHOM TeueHun 3abonesanHns, CMA | Tuna B 6onee yem 90% cnyyaes NpMBOAUT K CMEPTU UMK
MOTPEBHOCTH B MOCTOSIHHOW BEHTUASILMM NETKUX B Bo3pacTe 1o 2 net’ ®.
OHaceMHoreH abenapBoBek NpeacTaBnset cobo HepenMMUMPYOWMACS PEKOMOVHAHTHbIN
afileHoaccoumMmpoBaHHbIn BUPYCHbI (AAV) BekTOp, cogepXalmini BUGOU3MEHEHHYIO HYKNENHOBYIO KUCNOTY C
nocnegosatenbHOCTbIO reHa 6enka SMN, koTopas npy nonafaHum B S4p0 MOTOHENPOHOB YenoBeka
3aMeLaeT NoTEPSIHHYIO 13-3a MyTaumm goyHkUMio reHa 6e3 Bctpansaxms B IHK yenoseka n
BOCCTaHaBnueaeT npoaykumio 6enka SMN, KOTOpbIi OTBETCTBEHEH 3a COXPAHEHWNE N PA3BUTME
MOTOHeNpOoHOB. MpenapaT NpoHuKaeT Yepes rematosHuedannyeckmin 6apbep, [OCTMras MOTOHENPOHOB.
MprMeHsieMbI B BUAE OOHOKPATHOW BHY TPMBEHHOW MHADY3MN OHAaceMHoreH abenapBoBeK LOCTABNSET HOBYIO
doyHKUMoHanbHyto konuio reHa SMN1 (TpaHcreH) B KneTku naumeHTa, ocTaHaBnMBas NpPorpeccmpoBaHne
3abonesaHus .
B cooTBeTCTBMM C MHCTPYKUMEN NO MEAULIMHCKOMY NPUMEHEHWIO, Npernapart npefHasHayeH ans nauneHTos
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co CMA ¢ buannenbHoin mytaunein B reHe SMN1 1 knnHuyeckum gnarHosom CMA | Tvna nnm naumeHToB co

CMA ¢ 6nannenbHoi MyTaumeii reHa SMN1 v He Gonee yem ¢ TpeMs konusimn reHa SMN2'.

«[losiBneHne NepBoro reHo3amMecTUTENbHOro npenapara, NO3BONSKWEr0 UBMEHATb TEYEHME Takoro
TSXXENoro reHeTn4yeckoro 3aboneBaHunst 3a cYeT OJHOKPATHON MHADY3MM — HACTOSWMIA NPOPLIB B Tepanumn
CMA. Peructpauus atoro npenaparta B Poccun BMecTe ¢ NoCTENEHHbIM BHEAPEHNEM MacCOBOrro
HeoHaTaslbHOro CKPMHUHIra faeT HaM YHUKabHY0 BO3MOXHOCTb B Bnuxaiwme roabl ysuaeTb nepsble
NOKONEHNS OeTen, KOTOPbIE NONYUYNB OLHOKPATHYIO UHAY3MIO elle A0 NOSABNEHMNS NEePBbIX CUMITOMOB, MOTYT
HUKOr ga He CTONKHYTbCS C X NPOSBNEHNAMUN. S pad, YTO XUBY B TaKkOe BOOXHOBNSAKLILEE BPEMS», - CKa3an
Cepren UBaHoBuY KyLeB, AOKTOP MeAMLIMHCKUX HayK, YneH-KoppecnoHaeHT PAH, aupektop ®IrbHY
«MIHL», rnaBHbIN BHeLUTaTHbINA CrieLMasancT No meguumMHcKon reHetnke MmnHagpasa Poccum.

Mpodonnb achpekTBHOCTM 1 Be30NacHOCTM Npenaparta NoATBEPXAEH HA OCHOBE Pe3ybTaToB YeTblpex
KnuHU4eckux nccnenosauind 6 10-12,

B uccneposanHun START 66110 NPOAEMOHCTPMPOBAHO, YTO NPYMEHEHNE Npenaparta OHACEMHOreH
abenapBoBeK NMO3BONWIO AOCTMYb OCHOBHbIX 9TanoB MOTOPHOro passnTtus y nauneHTos co CMA4. B xone
JLanbHenwero HabnoAeHNs NauMeHTbl MPOAEMOHCTPMPOBANM NOCNEL0BATENbHOE AOCTMXEHNE HOBbIX

[BUraTenbHbIX HaBbikoBZ He 6bi0 3apervcTpupoBaHo CEPbe3aHbIX HeXenaTebHbIX SBNEHUM, CBA3AHHbIX C
Tepanueii npenapaToM®,

PesynbTtatbl knnHnyeckux nccneposanunihi STR1VE-US n STR1VE-EU nokasanu, 4to 6onee >90 %
MNaneHUeB C KNMHnYeckumn nposisneHnamm CMA | Tuna npoxunu 6onee 14 mecsiues 6e3 He06Xx0ANMOCTU B
NOCTOSAHHOW BEHTUNALUN nerkux. bonee Toro, MnageHubl nocnenosaTenbHO AOCTUrany OCHOBHbIX 3TanoB
MOTOPHOr0 PasBUTUS MO CPABHEHWIO C AaHHbIMU UCCNEeN0BaHUS MO N3YYEHUIO ECTECTBEHHOIO TEYEHUS
3abonesaHus. B oboux nccnepoBaHmsx, OCHOBAHHbIX Ha OLLEHKE AaHHbIX MO 30 EEKTUBHOCTU U
6e3onacHocTu y naumeHToB co CMA, COOTHOLWEHNE NOMb3a-pPUCK NPUMEHEHNs NpenapaTa sSBnseTcs
6naronpuUsTHLIM C YNPaBNsieMbIM 1 MpeackasyeMbiM npodunem 6esonacHoctn .

Ha naHHbIi MOMEHT NMpoaonXxaeTtcsa MexayHapoaHoe nccnegosaHme SPR1NT, B KOTOpoM nayyaeTtcs
NPUMeHeHNe oHaceMHoreH abenapBoBeka y NauMeHToB B Bo3pacTte <6 Henenb co CMA u Hanuuuem 2 nnn 3
konuii reHa SMN2 6e3 KNMHUYECKNX CUMNTOMOB. MpOMy>XeTo4YHbIe pe3dy/bTaThl 3TOr0 UCCNeL0oBaHMUS
CBMOETENbCTBYIOT O MOTEHUMAaNbHbIX MPEUMyLLeCcTBax paHHEro HadHayeHus npenapara mnageHuam co CMA
[0 Pa3BUTKS CUMNTOMOB 3a60/eBaHuS.

Takum 06pa3om, NprMeHeHre NpenapaTta oHaceMHoreH abenapBoBek obecneunBaeT KNMHUYECKN 3HAYUMBIV
TepaneBTnYeckmin adodekT y nauneHTos ¢ cumntomamm CMA 1 naumeHToB ¢ LOCMMATOMATUYECKON CTaamen
3aboneBaHus, yBenmumsas 6€ccobbiTUAHYIO BbIXBAEMOCTb MALMEHTOB 1 JOCTUXEHNE ABUrATENbHbIX
HaBbIKOB, KOTOPbIE HE BO3MOXHbl PN €CTECTBEHHOM Te4YeHnn 3aboneBaHns B 4ONTOCPOYHOM nepmoae
HabnooeHNs NPOAONXUTENbHOCTLIO 6bonee 5 net, B TOM Yicne ONs NauMeHToB C UCXOOHO HBonee Tsaxenon
cTaaven 3a6onesaHus> 46,

«Peructpaums npenaparta oHaceMHoreH abenapBoBeK — OJIHO U3 CaMblX LONr0X AaHHbIX cobbiTuin 2021 roaa
NS KoMnaHum «HosapTmc» B Poccrmn. Mbl 04eHb ropammcs 6biTb NEPBONPOXOALAMY B TEHHOWA Tepannm v
HageeMmcs, YTO permcTpauuns NnepBoro reHo3aMecTUTENbHOro Npenapara CTaHeT ele O4HUM Warom K
NoBbIWEHNO focTynHocTn Tepanu CMA ons ManeHbKnx pOCCUNCKUX NaumeHToB», - MPOKOMMEHTMpoBana
Haranbs Koneposa, npe3upeHT rpynnbl KomnaHun «HoBaptuc» B Poccun.

O npenaparte oHaceMHoreH abenapBoBek
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MpenapaT oHaceMHoreH abenapBoBeK (3aperncTpupoBaH B Poccun noa TOproBbiM HaMeHOBaHUEM
3o/reHcma) — eAMHCTBEHHAS FeHO3aMecTUTENbHAs Tepanus AN NeYeHust CNMHaNbHO MblleYHON aTpodhum,

BO3[ENCTBYIOIAsA HA reHeTMYECKyo NepBONPUYNHY 3aboneBaHunst 3a CHET 3aMeHbl PYHKLUM fePekTHOro
1

nnm otcyTcTeytowero reHa SMN1 nocne ooHOKpPaTHON NHAY3NK .
K HacTosiwemy MOMeHTy npenapat 6bin ogobpeH B 6onee yem 40 cTpaHax Mupa, Bkntoyas CLA, dnoHuio n
cTpaHbl EBponelickoro coto3a. bonee 1600 nauneHTOB NONyYMM Tepanmio OHAaCEMHOreH abenapBoOBEKOM B
MUPE B paMKax KNMHMYECKMX UccnenoBaHuii, rnobanbHo NporpamMMbl yrpasasieMoro 4ocTtyna, nporpamm
rocynapCTBEHHOM0 BO3MELWEHMWS N OPYTrUX MCTOYHWUKOB.

B Poccun yxe 85 naunmeHToB Nnonyymnm tTepanmio npenapaToM oHaceMHoreH abenapBoBeK MO XWU3HEHHbIM
nokasaHusM B NpeaperucTpaunoHHOM neproae.

O cnuHanbHOM MbiLeyHoun aTtpocum (CMA)

Lo nosisneHusi 6onesHb-moaudpuumpytowein tepanun CMA cuntanacb Beayuein reHeTUYeCcKo NPUYNHONM

mMnageH4yeckom CMepTHOCTVI7. Mpu ectecTBEHHOM TeyeHunn 3abonesaHus, CMA | Tuna B 6onee yem 90%
CNy4aeB MPUBOAUT K CMEPTM UMW MOTPEBHOCTU B NOCTOSIHHOM BEHTUASLMM NErkux B Bo3pacTe 4o 2 net’ °.
CMA — penKoe reHeTn4yeckoe HeilpoMblweyHoe 3aboneBaHne, BoiaBaHHOe MyTaumeit B reHe SMNT,
0TBETCTBEHHOM 3a akcnpeccuto 6enka SMN. Mpu naHHOM 3aboneBaHny NPOUCXoauT BbicTpas 1
HeobpaTtmmas rubenb MOTOHENPOHOB, BANSOLWASA HA (DYHKLMOHNPOBAHUE NPOKCUMAbHOW MbILEYHO
CUCTEMbI, OTBEYAIOWEN 3a AbIXaHue, rnoTaHne 1 6a3oBble ABUratenbHbie dyHKLun 82,

OueHb BaxHO anarHoctmposaTb CMA 1 HayaTb Tepanuio Kak MOXHO paHblue, 4Tobbl NpenoTBpaTTb
HeobpaTMMyto NOTEPI0 MOTOHEPOHOB 1 NPOrpeccrpoBaHune 3abonesaHnsi. 3T0 0CO6EHHO BaXXHO ANs
nauneHToB co CMA | Tuna, y KOTopbiX AereHepaums MOTOHEPOHOB HAYMHAETCs 00 POXAEHUS U

pa3smBaeTCs O4eHb 6bICTpO.7 HOTepﬂHHble MOTOHeVIpOHbI He MOoryT OblTb BOCCTaHOBNEHbI, MO3TOMY
nauneHTam, MMeBLlWNM NposABNeHNA 3aboneBaHMsa Ha MOMEHT Hayana Tepanun, onga ysenndeHud

prHKLI,I/IOHaJ'IbeIX BO3MOXHOCTEN MOXET I'IOTpe6OBaTbC$I OONONHUTENbHAA pecnupatopHasd, nntaTtebHas

nogoepxka nwnm KoppeKkunsa onopHo-asuratenbHbIX HapqueHI/II7I.7

Mpu ecTecTBEHHOM TeyeHnn 3abonesaHusi bonee 30% naumeHToB co CMA Il Tuna ymnpatoT Ao Bospacta 25

J'IeT7.

O nogpasgeneHnn reHHoW Tepanum KomnaHum «HoBapTuc»

MonpasneneHne reHHo Tepanum KomnaHum «HoesapTuc»BHeAPSIET HOBble MOAX0Abl B MEANLUMHE, YTOObI
N3MEHUTb XWU3Hb NIOAEN, XMBYLWMX C PEAKUMU reHETMYECKMMU 3aboneBaHnamy. icnonb3ys nepenosble
TEXHONOrK, Mbl paboTaem Hag TeM, YToObl MPEBPATUTL NEPCMEKTUBHbIE TEXHONOMMW B MPOBEPEHHbIE
MeToAbl Tepanun. Mbl onupaemcs Ha 06WHpPHbIE NPON3BOACTBEHHBIE BO3MOXHOCTU, NMO3BONSIOWNE HAM
obecneunTb reHHon Tepanmeit NaLMeHToB N0 BCEMY MUPY.

O «HoBaptuc»

«HoBapTuc» paboTtaeT, NepeocMbICINBas NOAX0L K MEAVNLMHE paan YNyyleHns kayecTsa u
NPOOONXUTENbHOCTU XU3HU Ntofen. SBnasach Beaylein MexayHapoaHoW hapMaueBTUYeckoi KOMNaHne,
Mbl MPUMEHSIEM HOBEMLINE HAaYYHbIE OCTUXEHNS N LMKPOBbLIE TEXHONOrUN NPU CO3AaHUN MHHOBALMOHHbIX
npenapaToB A/15 PELEHNS CaMblX OCTPbIX MEANKO-CoLManbHbIX NpobneM. «HoBapTnc» Ha NPOTAXEHNM
MHOIMX NeT BXOOUT B BEPXHWUE CTPOYKN MEXAYHAPOOHbIX PENTMHIOB KOMMNAHUIA, MHBECTMPYIOWMX B
nccnenosaHus v paspaboTtku. Hawm npenapartsl NongygoT nouTtyt 800 MUNNMOHOB YeNOBEK MO BCEMY MUPY, U



Mbl MOCTOSIHHO paboTaeM Hag MNOVCKOM MHHOBALUMOHHbBIX PEWEHWA NS yBENMYEHNS LOCTyNna NauneHToB K
Heobxoanmoi Tepanun. B koMmnaHusax rpynnel «HoBapTtuc» pabotaioT nopsaka 109 000 coTpyLHUKOB,
npeactasnsowmx 145 HaumoHanbHocTel. Y3HaTb noapobHee o «HoBapTUC» MOXHO Ha caiTe
https://www.novartis.com/. ncbopmauwms o rpynne komnawui «Hosaptuc» B Poccum goctynHa Ha

canTe https://www.novartis.com/ru-ru/.

*Mpecc-penns asnsaeTcs MHAPOPMaLMOHHO-CNPaBOYHbIM MatepunanoM. lNpenHasHavyeH ans
crneunanMsnpoBaHHbIX (papMaueBTnyeckunx, MegmumnHekmx) CMU.

H#Hit#
KoHTtakTtbl gna CMU B Poccumn

TaTtbsiHa TpowuHa

MeHenxep no KOMMyHUKaLMSM 1 B3aMMOLENCTBUIO C NALMEeHTCKUM coobwecTBOM komMnaHmm «HoeapTtuc» B
Poccuun
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