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CMMHANBbHASA MbILLEYHASA
ATPO®USA

Cpeamn HacneacTBEHHbIX HEMPOMbILLEYHbIX 3aboneBaHnn NNANPYET CrHanNbHbIE
MbllweYvHble aTpodmn (CMA), xapakTepuayoLmecs nporpeccupyroLlen
HenpogereHepauuen CTpykTyp 1 rubenbo MOTOHEMPOHOB NEPEOHUX POroB CIUHHOIO
Moa3ra . B nocnegHee gecatunetune sabonesaemocts CMA y geten Bo3pacTaer .
PacnpocTpaHeHHOCTb Y HOBOPOXAEHHLIX cocTaBnseT 1 Ha 6—-10 Tbic. OTMevaeTcs
3HaunTeENbLHOE npeobnagaHne NaunMeHToB MYXCKOro nosna, ocobeHHo cpeau nuu ¢
Ha4yanom 3abonesaHust oT 37 mecaueB Ao 18 net. B Poccum exxerogHo poXxaaeTcs
oKono 200 geteun ¢ anarHosom CMA. Cenyac nogemn ¢ Takmm AMarHo3om B HalLeun
CTpaHe Hac4YUTbIBaeTCs NPUMEPHO 3-5 ThIC.

[Ipu4yuHa pocma CMA :
*BO3POCLLUEE KONMNYECTBO BLRKUBLLNX HE3PESbIX HOBOPOXAEHHbIX
*POXXOEHHbIX C KPUTUYECKM HN3KOW Maccom Tena (< 500 r), 4to
NPUBESIO K MNOSABIIEHNIO HOBOIO NOKONEHUS CTpadatowmx reHHbIMU
MYyTauusiMum ¢ NO3MuMm 0CobEHHOCTEN OHTOreHesa
*yNy4yLlEHNE BO3MOXHOCTEN MOSNEKYNAPHO-TEHETUYECKOU
Bepudukaumnm




MuH3gpaB Poccuun ytBepaun HoBble CTaHA4apPTbl MeAULIMHCKOMN
NMOMOLLM MO CrHaNbHON Mblwe4yHoun aTtpocum (CMA).

[Mpnka3 MuHucTepcTBa 34paBOOXPaHEHUS
Poccumnckom deagepaumm ot 01.09.2021 Ne 895H
"O0 yTBEPXKAEHUN CTaHAApTa MeaULIMHCKON
NOMOLLM OETAM MPU MNPOKCUMarbHOMN
CnNMHanbLHON MblLLIEYHOU aTpodum 59"

I
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O6 yrnepaaennm
CTANIAPTE MEANUNNCKOR BOMOMIN 1CTHM
UPH BPOKCHMANLNOH Cmra B0l Mueunol aTpodun Sq

B coormercrsmm ¢ oyMkrom 4 wacte 1 crana 37 Deacpananoro  saxoma
or 21 woaGpa 2011 r. N 323-03 «O0 ocxosax oxpan woposma rpaxzan n Poccuiicxod
©cacpaumms  (Colpaine saxonosareacrsa Poocnfickolit ©eacpawne, 2011, Na 48,
<1, 6724; 2018, Na 53, cr. 8415) u noanyuxron S.2.18 [Moxoxens o Mumicteperne
wupascoxpanchnn  Pocowfickolt  @eacpaanne,  YTRCPKICHNOIO  ROCTAHORICHIEM
MNpasurencrsa Poconifickofil Peacpunor or 19 wons 2012 v, No 608  (Colpanme
Rxonoaarencres Poccuficxol Oeacpamim, 2012, N 26, ¢1. 3526), nprxayEnaw:

L YIsepants CTasaapt MeAMMMNCKON NOMOWM ACTSM [PM  APOKCHMRARMON
CHHRANBHOH MEWCHHOR aTpodian S§ COrmacHO BPRICKSHINO

2. [pusiats yrpaniemunse cory:

npexas Mmocteporsa aapascoxpanesns Pocowdickoi @eacpain or 29 ackalps
20012 r. Ne 1691n «O6 yTecpaacHus CTRPTE COCIMANMIMPOBARHOR MEIMMMCKOR
NOMOUIM  JCTRM [P COHMAMAMAX  MMIDCHHMX  2Tpoduaxe  (SAperncTpHpoBsan
Manasctepornos wocriisms Pocononofl @eacpamme S anpens 2013 1., perucrpammommsii
Ne 28017

npikas Mignecreporaa wapascoxpancnins Poccificxoll Mesepatan or 29 acxabps
2002 r. Ne 1741w «O0 yTHCPEACHHM CTARIAPT DEPEIHON MEIHKO-CAHMTAPHOA NOMOUA
ACTEM [DP# COMNATLHMX MNIICKHMX ATPOSHANS (SaperucTprpoba Munmcrepcrsos
socTimmm Poccuitoxnof lt'c,xq\my/o 29 sapra 20)4 r., perucTpammonisit Ne 27924).

Murcrp M.A. Mypamxo




HEOHATAJIbHbIU
CKPUHUHI-TECT HA

SALSA - HOBbIN HeOHaTQMA(pVIHVIHF Ha CMA no3sonut BbICTPO nonyyartb
pesynbraT: nocne rnofydyeHns «Cyxoro NATHa» KPOBW Ha onpeaeneHne Hannyua y
HoBopoXxaeHHoro CMA yxoauT ogvH O€Hb.

OTO NepBbIN CKPUHUHI-aHann3 SMA a5 HOBOPOXAEHHbIX, KOTOPbIM OTMEYEH 3HaKOM
CE (eBponenckas ceptndmkauus). Hu3kosaTtpatHbln aHann3 He TpebyeT OUYNCTKU
obpasua HK, v ero pesynsrat MOXHO Mosy4YnuTb NPUMEPHO Yepes YeThIpe HYaca nocne
0bpaboTKKM «Cyx0ro NATHa KPoBU». AHaANN3 He onNpeaensieET HUKaAKoe YNCIIO KOMnH,
KpOME Hyrsl, YTO ucknovaeT ngeHtudukaumnto Hocutensa CMA. [laHHbIn meToa ©ornee
Ha4EeXHbIM N MeHee YyBCTBUTESbHLIM K MEePeKPEeCTHON KOHTaMUHAaLUK «OT NPO6bI K
npobe». AHanNM3 COBMECTMM C TEPMOLMKINEPaMU, KOTOpble 0bnagatoT
XapakTepucTukamm KpuBomn nnaeneHns n He TpebyeTt AOMONHUTESTBbHOIO
nporpaMMHoro obecneyeHuns!, YTo genaeT ero BbIMOfIHEHWE Nerko o "
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HEOHATAJIbHbLIN CKPUHUHI-TECT

B nabopatopuun OHK anarHocTtmkm CIHA’ &MA-F@HGTW—IGCKMVI Hay4HbIN LLEHTP
nmeHn akagemuka H.lN.boukosa» (MHL) go 31 aekabpsi 2021 roga oTKpbITa
nporpamMmma MOJSIEKYNSPHON ANarHOCTUKU CNHanNbHOW MblweyHou atpodum (CMA), B
pamMKax KOTOpOn MOXHO BecnnaTtHO NPONTU MOMEKYNSPHO-FEeHETUYECKUIA aHann3
HanMuua 9K3o0Ha 7 reHoB SMN1/SMN2 ansa noaTeepxaeHna anarHosa CMA 5q.
CopaepxaHue nporpammsbl: becnnatHasa TpaHCnopTUPoOBKa bronornyecknx obpasLos
n 6ecnnaTtHoe NpoBeAeHne MOSIEKYNSAPHO-FTEHETUYECKOIO aHanm3a Hanu4ims 3Kk3oHa 7
reHoB SMN1/SMN2 ans noaTeepxaenna amarHo3da CMA 5q, a Takke becnnatHoe
onpenerneHue KonmyecTaa Konum reHa SMIN2.




YTO HOBOI'O B JIEHEHUE CMA?

JlekapcTBEHHbIN Npenapar 419 NeYeHns CrmHanbHOW MbilLe4yHon aTtpodomn
(CMA) BknitodeH B nepedeHb XXKBHIJII ((kn3HeHHO HEOBX0AUMbIX U BaXKHEWLLINKA
nekapcTBeHHbIX npenapaTos) ¢ 2021 roga. CoOTBETCTBYHOLLEE pacnopsikeHne
noanucaxo lNpasutenscTtBoM PO 23 HOS0ps 2020 3a HOMepom 3073-p.

CnuHpa3a — nepBbiv NIeKapCTBEHHbIN Npenapar Ang natoreHeETUYeCcKoro
nedenna CMA, sapernctpupoBaHHbI B Poccum B aBrycte 2019 roga. Pe3ynbraThl
KITMHUYECKUX UccregoBaHnn 1 nporpamMmmbl paclMpeHHOro 4ocTyna K npenapary
OEMOHCTPUPYIOT OCTAHOBKY NporpeccupoBaHns 3abonesaHns, 4acto
BOCCTaHOBJIEHME YTPAYEHHbIX MOTOPHbLIX (PYHKLNW U YIydLLEHWUE KavyeCTBa XKN3HU
NaLneHTOB M NUL, OCYLLECTBNSAOWMX 32 HUMY

[1pn oTCYyTCTBMM NaTOreHeTU4YecKon Tepanum
naymeHTbl CO CMMHaNbHOMN MblLLEYHON
aTpouren HeYKNOHHO TEPAKOT MOTOPHbIE
HaBbIKWX, YTO NPUBOAUT K TAXKENOU
NHBaNMUaM3aummn u netanbHOMY ncxoay.
[MToMnMO 3TOro, BKNOYEHME npenapara
HycunHepceH B nepedeHb XXKBHIJII nossonur,
NOMKUMO Bcero, 3adpnKkcmpoBaTb CTOUMMOCTb
npenapara v cyLeCcTBeHHO COKpaTUTbL ero
CTOMMOCTb. Ha AaHHbI MOMEHT CpeaHsas
CTOMMOCTb O4HOW aMnynbl npenaparTa
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YTO HOBOI'O B JIEHEHUE
PMCAMHJM) — npenapart and nevyeHnsa CMA, asnsetca moandumkaTtopom

crnflanucuHra (reHeTndyeckon moandukaummn) reHa SMN2, yeennyimaaroLLMM KCNPECCUIO
nonHopa3sMepHbIX YHKUNOHaNbHLIX 6enkoB. NpuMmeHseTca nepopanbHO, MUHYET
remaTtoaHuedanmyecknn bapbep (F9b) n cucteMHo BO3OENCTBYET HA LIEHTPAanbHYIO U
nepndepnyecKkyto HEPBHYIO CUCTEMY.

3Bpucan® !
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26 HOs16ps1 2020 roga Pucannnam 6bin 3apernctpmpoBaH n ogobpeH B Poccun angd
neyeHnst cnuHanbHOW Mblwe4vyHoun atpodpum (CMA) y B3pocrbIX 1 AETEN C OABYX
mMecsueB. Taknm ob6pasom, MOXKET NPUMEHATLCS Be3 orpaHNYeHns No Tuny
3aboneBaHnsi B COOTBETCTBUM C HA3HA4YEHMEM Bpaya.



PE3YJIbTATbI MIPOrPAMMbI NCCIIEQOBAHUU
FIREFISH HA AIETAX CO CMA 1-I'O TUIIA (BO3PACTA

B koHUe okTabpsi 2020 roga H MECALIED oHrpecce World Muscle Society

KOMMaHuga Roche npeanoXxuna HoBble AaHHbIe MOSlyYeHHble 3a 2 roga nccnegosaHug
4YacTu 1y marnbilen B Bo3pacTte 1-7 mecsueB C CAMNTOMaTUYECKOM CrMHASTbHOW
MbilevHon atpodumen (CMA) 1 Tnna nokasanu:

*NNPUMEPHO 88% MIageHLUEB ObIfN XUBbI U HE HYXXAanncb B NOCTOAHHOW BEHTUNALUA
Yyepes ABa roga.

*B Bo3pacTe aByx net 59% (10/17 npoTtmB 7/17 B BO3pacTe 1 roga) mornu cuaetsb 6e3
noanepXXKMU HE MeHee 5 CeKyH[, CornacHo oLeHke no wkarne bennu (BSID-111).

*B BO3pacTe ABYX JIET 65% MPOLEHTOB (17 HOSABPS MO CpaBHEHUIO C 17 CEHTADPA B 1
rof]) COXpaHAnImM KOHTPOSb Ha rofioBOV B BEPTUKASTbHOM MOSOXEHNM,

*B BO3pacTe ABYX J1eT 29% (17 HOABPSA Mo CpaBHEHUIO C 17 CeHTA0bpSs B 1 ro) MOrnu
nepeBepHyTbCA U 30% B Bo3pacTe AByx net (5 /17 npotus 1/17 B 1 roa) MOrnu CTOATD,
nnodo yaepxusas Bec, nMbo ¢ onopown.

e[locne oByx net neyeHns 9spucamn 71% (12/17 npotme 10/17 B BO3pacTe 1 roaa)
Habpanu no wkane CHOP-INTEND 40 unu 6onee 6annos, 1 Bce AT NOBbLICUITN CBOW
©ann c 12 oo 24 mecsues.

*13 OBYXNIETHUX MNageHueB (n = 14) 100% coxpaHurm crnocobHOCTb rnoTaTb, a 93%
(13/14) mornu nNuTaTbCs nepoparnbsHo.




PE3YJIBTATBI [TPOI'PAMMbBI SUNFISH HA
AETAX CO CMA 2-TOUU3-TO TUIIOB

B utoHe 2020 roga komnaHus «Pow» npeacrasunia nocriegHne gaHHble nccregoBaHus
npenapata Pucgunnam. ViccnegoBaHue Sunfish aBnaeTca MHOMOUEHTPOBbLIM
nccregoBaHMeM NPUMEHeHNs pucauniam y aetem n B3pocrbiX 1 BKoYaeT 231
ydYacTHUKa. bbINo yCTaHOBIEHO, YTO NeYeHne pucannnam ysennyimBaeT B CpeHEM B
OBa pasa ypoBeHb 6enka CMH B kpoBu Yyepes 4 Hegenu NPUMEHEHUS, KOTOPbIW 3aTeEM
coXpaHseTcsa B TedeHne Kak MUHUMYM 24 MecauleB NMPUMEHEHUS, Takke Oblfo
BbISIBIEHO pPsif NOBOYHbIX 9 DEKTOB.

B Hos16pe 2019 roga komnaHusa «Pol» nonyduna pesynsrartbl 3aTana |l KMMHUYECKOro
nccnegosaHma SUNFISH, B KOTOPOM MU3y4aeTcd NnpMMeHeHne npenapara pucamnnam y
NayueHToB CO CrnHanbHOW MbilledHou atpodomen (CMA) 2-ro u 3-ro Tuna.



HTO HOBOIO B JIEHEHUE
CMA?

«30JIMEHCMA» saiBnaeTca npenapaToMTERHOW Tepanun, paspaboTaHHbIM OS5
nevyeHna 60MbHbLIX MPOKCUMaribHOW CNMHAarIbHOW MbllLEeYHOM aTpodunen, BbiI3BaHHON
HapyweHneM B reHe SMN1. 3onreHcma gocTaBndeT CUHTETUYECKYHO
doYHKUMOHANbHY0 KOMuto reHa SMN1 B KNETKN ABUratenbHbIX HEMPOHOB, NCMOSb3YS
afjeHo-accoLUnmMpoBaHHbLIV BUPYC-BEKTOP 9 cepoTuna (scAAV9).

[Mpenapat AVXS-101 nsy4yanca B Tpex nporpamMmmax KnmHU4YeCcKnx nccrieoBaHmn Ha
HecKonbkux gecatkax 6onsHeix CMA 1 Tna Bo3pactom oT 0 A0 9 MecC 1 rnokasan
MHOroobeLlarLLyo 3PdPEKTUBHOCTL N 6€30MaCHOCTb.

Mo cocTosAHUIO Ha UOHB 2020 roga npenapart ogobpeH B 50 |

CLA, EBponenckom Coto3e 1 nogaH Ha permctpaumio B onasemnogene abg

Poccun ansa 6onbHbIXx CMA BO3pacTom 40 ABYX €T, RZgNLSENSMA |
BKITHO4as TeX, KTO HE MMEET CMMMTOMOB NPU MOCTAHOBKE Susperso or o nision.

See enclosed prescribing information

anarHosa. [lpenapat BBOAUTCA OOAHOKPATHO BHYTPUBEHHO, i

[o3a onpeaensercs ¢ y4ETOM Macchl Tena pebeHka. i Manacturedby el . |

Bannockburn, IL 60015
US License No: 2104




QPPEKTUBHOCTb TEPAIINU 10 IAHHBIM
KIINHWUYE CKUX NCCJIEJOBAHUN

BesonacHocTb 1 3 PeKTUBHOCTL NpenapaTa 3ofreHcma obinn
NpPOAEMOHCTPMPOBaHbI B KOHLUE Mad 2019 roga B npogormkaroLlemcs
KIMMMHM4YeCcKkoM nccriegosaHum STR1VE US, a Takke B 3aBepPLUEHHOM B 2019 roay
nccnegosaHum START ¢ ydyacTtuem 36 geten ¢ gedbrotom CMA B MnageH4Yeckom
Bo3pacTte (CMA1 Tnna, Bo3pacTtom 0 8 MeCSLEB HA MOMEHT BKITHOMEHUS B
nccnegoBaHue).

Y petein, nonydvatowmx 3o5ireHcma, OTMeYEHO 3Ha4YUTESNbHOE YIyylleHne B
OOCTUXEHUN OCHOBHbIX 3TanoB ABUraTesfibHOro pasBuUTus (Hanpmumep,
CNOCOBHOCTL yaepXMBaTb ronoBy, CNOCOOHOCTb cUAETL BE3 NoaaepPXKKN, Y
HECKOJTbKNX MaLUEHTOB — CTOATb U XOOWZ
TeuyeHnem mnageH4eckon gopmel CMA

ZOLGENSMA
RXONLY




PEMNCTPALNA SOJIFEHCMA B
PoOccuu

B cepeaunHe uona 2020 roga komnaHmsa «Hosaptuc» nogana B MMHUCTEPCTBO
3apaBooxpaHeHnsa PO gocke Ha permctpaumio K npuMeHeHnio B Poccum cBoero
npenapaTa reHHoW Tepanmn oHaceMHoreH obenapBoOBEK (TOProBoe HaMMeHoOBaHUe
— 3onreHcma), npegHasHa4vyeHHOoro Ans fie4eHnst CMHanbHOW MblLLIEYHOW aTpodun
(CMA). lNnaHnpyembie nokasaHUs K NPUMEHEHMIO npernapara COOTBETCTBYIOT
eBponencknm. B cnyyae ogobpeHunst 3onreHcMa CTaHeT NepPBbIM NpenapaTtom reHHOW
Tepanuu, 3aperncTpmpoBaHHbIM B Poccun.

[1o cocTosHUIO Ha dpeBparnb 2021 [a5
peructpauun npenapara B Pocc




LaHHbie no 6osibHLIM ¢ CMA 6

Pb :

O6Lee Kon-Bo JeTu nonyyuymBLUME JfIe4YEeHUne
aeten c CMA (38)
no Pb
43 HycuHepceH Pucaunnam 3osireHcma
(CnnHpasa)
14 19 5

ccnegoBaHne NpoaormkaeTcs U noka npeaBapuTenbHble AaHHbIE He
onyonunkoBaHs.l



[lnarHo3s obin
MOCTaBI1eH Ha 3 Heaenu
XN3HU

Ha Bnaeo Mbl MOXEM
3aMETUTL :

1. F'mnoToHnyc

2. PacnaxHyTble HOrM B
Nno3e NAryLKu

3. bptowHOEe abixaHue



[lepBbI KOMMNOHEHT BBENU B 1,5 Mecqaua,
nocreayrouias wa sarpysodyHasa gosa 4
ykosia CrnivmHpasbl .




CIIACUDBO
3A BHUMAHMNE!




