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KAK3TO
MCCNEOOBAHVE
MoMornoB JONONHUTENBHAA
MPOBEOEHNN MH®OPMALIMA
HAYYHbIX
N3bICKAHWIA?

KTO MOT MPUHATb YTO NPOMCXOOMNIO | 4YTO NPOMCXOAMNNO

YYACTVE B 3TOM BO BPEMAYACTM 1 BO BPEMA YACTM 2
NCCNENOBAHNN? NCCELOBAHMA NCCIEOOBAHWA
SUNFISH? SUNFISH?

UH$opmMaLima 06 3TOM KpaTKoM ob630pe

HactoAwmni okyMeHT npeacTaBnaet co6om kKpaTkuin 0630p pe3ynbTaTtoB KIMHUYECKOro uccnefoBaHma (MMeHyeMoro B 3TOM JOKYMeHTe
"uccneposanueM"). OH 6bi1 HaNMCaH ANA NpeacTaBuTeNen 06WEeCTBEHHOCTU U Nltoael, NPMHUMABLIMX Y4acThe B UCCNeAOBaHMUMN.

Nccneposanne SUNFISH Havanock B oktA6pe 2016 r. n 3akoHYmnock B oktA6pe 2023 r., nocne Toro kak nocnefHui y4acTHUK, NPUCOEANHUBLINACA K
nccnepoBaHuio, 3aBeplimnn 5 net yyacTua B MCCnefoBaHum.
[aHHbIN KpaTKn 0630p 6bINT COCTABNEH NO OKOHYaHUKU uccneposaHua. lpenapaToM, KOTOPbIA U3yYanu B paMKax 3TOro uccnepoBaHud, 6bin pucannniam.

OcHoBHble uenu (koHeuHble Toukun) uccnepgoBanna SUNFISH 6b1nu gocturHyTel B ceHTabpe 2019 r., korga nocnegHuin yyactiuk Yactu 2 uccnepnoBaHua
SUNFISH 3aBepwwun 1 rop yyactua B uCCnenoBaHuu.

OcHOBHOE BHMMaHMe B JaHHOM KpaTkoM 0630pe yaenaetca oonroCpoYHbIM pesynibtataM B OTHOLWEHUN 6e3onacHoCTn (I'IO60‘-IHbIM 3¢¢eKTaM) nocne
npuMeHeHna pucguniaMa B Te4eHue 5 ner.

JaHHbIN KpaTKU 0630p COAEPXUT creayoLLyio UHPopMaLmIo:

KTo npuHuMan y4actue B 3ToM uccrnefoBaHmmn?

Bbinn npeancrabB/ieHbl npeabigyune

Yr1o npoucxopuno Bo BpeMa Yactu 1 uccnegosanmna SUNFISH? O,0KYMEHTbI, B KOTOPbIX 0606Wan1ch
pe3ynbTathl uccnegoaHua SUNFISH nocne

YT1o npoucxopuno Bo BpeMa Yactn 2 uccnegosanna SUNFISH? e, LU TR R SREERI A U 1 2 7one
NneyeHua.

HaxmMute 3gecb, YTo6bl NPOCMOTPETL CBOAKY

noloay 1, a 3neck, 4T06bl NPOCMOTPETH
Kakum o6pa3omM aTo uccneposaHue noMorso B NposeaeHUn cBoaky no Moay 2.

Hay4HbIX U3bICKAHUN?



https://forpatients.roche.com/content/dam/patient-platform/lps/sunfish/SMA_SUNFISH_Lay%20person%20summary_Updated%20version.pdf
https://forpatients.roche.com/content/dam/patient-platform/lps/sunfish/LPS_BP39055_SUNFISH_interim%20results_January2022_English.pdf

CnuHanbHana MblweyHana atpodua (CMA) — pefkoe, reHeTU4YECKOE HEMPOMbIWEYHOE 3a60oneBaHne, KOTOpoe paspyluaeT ynpasnaiowmne MolLaMm
HepBHbIe KJIETKU, Ha3blBAa€Mbl€ MOTOHENPOHAaMMU.

CMA paspywaet ynpasnaoolwmue ' lMoTepAa MOTOHENPOHOB BbI3biBAET
K MblLILL @MU HEPBHbIE KNIETKW CIMHHOI O // MbILIEYHYIO C1aboCTb U NOTEPIO ABUXEHUA

¥ MO3ra, Ha3blBaeMble MOTOHENPOHAMMU. U3-3a UCTOWEHMA MblwL (aTpodum).

N

Jloaw, Xusyuune co CMA, MCNbITbIBAOT TOYAHOCTU C BbIMOJIHEHNEM OCHOBHbIX XXU3HEHHbIX (I)yHKLI,VIIZ, BKJ1lOYaA AblXaHUEe U rnoTaHue.

Taxectb CMA y Bcex pasHaAa M 3aBUCUT OT pAaga $GakTopoB, BKMOYaA BO3pacT Havana npoasnenuna cumntomoB. CywecTtsyeT nAtb TunoB CMA,
B 3aBMCMMOCTM OT BO3pacTa Hayasa NpoAB/IeHNA CUMMNTOMOB M LOCTUXEHWUA HAUBbICILErO YPOBHA Pa3BUTUA ¢U3MYECKMUX CNOCOBHOCTEN (HanpuMep,
CNOCOBGHOCTM CUAETb NN XOAUTB).

Tunei CMA
0 [o poxpaeHua Y MnapeHues B yTpobe MaTepu CHMXAeTCA NOABUXHOCTb, U OHU POXAAIOTCA C CUNbHOMN MbIWEYHON CNaboCcTbio
1 C poxgaenua go 6 mecALeB [etn c aton popmoi CMA HuKorga He 6yayT cuaeTb CAaMOCTOATENIbHO
2 6-18 mecaues [eTtn 06bI4HO CNOCOBHBI CUAETH, @ HEKOTOPbLIE MOTYT CTOATL C NOCTOPOHHEN MOMOLLbIO, HO HE MOTYT XOAMUTb
3 C 18 mecAueB u ctaple [leTn MoryT XxoauTb, HO CO BPEMEHEM MOTYT YTPATUTb 3TY CMOCOBHOCTb
4 C 18 neTucrapue d1a popma CMA passuBaeTcA BO B3POCJIOM Bo3pacTe. ATO HauMeHee Taxenbin tun CMA

CMA — cnuHanbHaa MblweyHan atpodua. @



B Hayane npoBefeHNA 3TOro UccnenoBaHnA He CyLeCTBOBAJIO HUKaKMX MeToa0B neveHua niogen co CMA,

Llenbto HOBbIX METOLOB NEeYeHMUA ABNAETCA yCTpaHeHne OCHOBHOM npuynHbl CMA, noMouws nioaam co CMA xutb fonbue,
YMEHbLIEHMNE BbIPaXXEHHOCTU O6LWMUX CUMNTOMOB, COXPaHEeHNe CNOCOBHOCTM ABUraTbCA (ABUraTeNnbHON GYHKLMM) 1
yNnyJlleHne Ka4ecTBa XU3HMU.

NccneposaHue SUNFISH npoBoaunocs ¢ Lenbio nsyvyeHna 6€3onacHocTv M 3¢ $ekTMBHOCTU (HACKONBKO XOPOLWO
pa6oTaeT nevyeHune) pucaunnamay nogei co CMA tuna 2 unu 3, Bo3pacT KOTOPbIX HA MOMEHT y4acTuA B UCCNe0BaHnU
cocTtaBnan ot 2 o 25 ner.

B npyrux uccnegosaHuax, NpOBOAMBLLMXCA B TO XX€e BPEMA, U3y4anochb, Kak pucamnaam oencTeyeT Ha nogen pasHoro
BO3pacTa u ¢ pasHbiMu Tunamm CMA.

CMA — cnuHanbHaa MblweyHan atpodua.



CMA BbI3biBaeTCA HU3KUM YPOBHEM 6enKka, Ha3biBaeMoro "6e/IkoM BbIXXMBaHMA MOTOHENPOHOB" (Takxe n3BecTHOro kak 6esok SMN
[survival of motor neuron]).

benok SMN kpanHe BaxeH ana pyHKLMOHMPOBAHMA HEPBOB, yNpaBaaoWwmx Mbiwuamu. lNpu oTCyTCTBUN OCTATOYHOrO YPOBHA 6enka
SMN 311 HepBbI NepecTaloT paboTaTth LOKHLIM 06pa30M (AereHepupyioT) U B KOHEYHOM UTOFe OTMUPAIOT, Bbi3biBaA CNabOCTb U
NCTOLLEHME MbILL,.

Benok SMN B ocHOBHOM Bbipab6aTbiBa€TCA FEHOM, Ha3blBa€MbIM "reHOM BbXKMBaHUA MOTOHENPOHOB 1" (Takxe n3BecTHbIM kKak SMN 7).

Y 3popoBbix niogen SMN 1 BbipabatbiBaeT Y niogeit co CMA umeetca nsmeHenme (Mytauma) reHa
6enok SMN SMN1, koTopoe He no3BonAeT eMy BbipabaTbiBaTh
6enok SMN
SMN1 OHK SMN OHK

CMA — cnuHanbHaa MblweyHas atpopua; SMN — reH BbxknBaHNA MOTOHENPOHOB.



Jliogy MetoT NOXOXWUI reH, Ha3blBa€MbI FTEHOM BbIXKMBAHUA MOTOHENPOHOB 2 (TakXe U3BECTHbIV Kak SMN2), KOoTopbI MOXeT

BbICTYNaTb B KayecTBe "pe3epBHOro" reHa anda sbipabotkn 6enka SMN. Jliogam co CMA Heobxoaumo ncnonb3osarb SMN2 pna
BbipaboTku 6enka SMN, nockonbky y HuUXx HeT SMNT.

OpHako Tonbko 1u3 10 (10 %) 6enkos SMN, BeipabaTtbiBaeMbix SMN2, paboTaeT npaBunbHO. ATOro Konuyecrtsa 6enka
HefoCTaTOYHO ANA TOro, YTo6bl KOMNEeHcMpoBaTb noTepto reHa SMNT.

Yem 6onbuwe konun reHa SMN2 ectb y yenoBeka, TeM 6osblue 6enka SMN oHu MoryT BelpabatbiBatb, YTo genaet cumntomMbl CMA
MeHee TAXENbIMU.

Y 3poposbix nogen Y niopen co CMA

SMN1 SMN2 SMN1 SMN2

gt

100 % pabortatowux 6enkos 10 % pa6oTaiownx 6enkos 0 % pa6oTaiownx 6enkos

10 % paboTaiowmnx 6enkos
SMN SMN SMN

SMN

Pa6otalowmin 6enok SMN Hepabortalowuin 6enok SMN

CMA — cnuHanbHaa MblweyHas atpopua; SMN — reH BbxknBaHNA MOTOHENPOHOB.



Pucaunnam — ato npenapart, kotopbiv nsyyanca s uccnegosanHmm SUNFISH.

PucomnnaM — 310 XMAKOCTb, npuHnUMaemana OgunH pa3 B l€éHb Yepes3 poT (nepopaano) nnnyepes 3o0H4 onAa KOopMneHna pnAa tex, KTo
ncnbiTbiBa€T TOYAHOCTU C FNOTaHUEM.

Pucaounnam npepgHasHayeH gnda 1oro, 4tobbl noMo4b reHy SMN2 BoipabartbiBatb 60nblue pabotatowero 6enka SMN gna
nogaepXaHua n ynyvyweHua GyHKLUMU MbiLil,.

NHcTpykunmn reHa SMN2 ownbo4Hbl, M 60nbluas YacTb BolpabateiBaeMoro 6enka SMN He paboTaet. Pucaunnam HaueneH Ha
nHuctpykummn (MPHK) reHa SMN2 ona BolpaboTku 6onbluero konuyectsa 6enka SMN, kotopbii paboTaer.

SMN1 SMN2

(>0 .

Hauenexn Ha MPHK

Pa6otalowmin 6enok SMN Hepabortalowmin 6enok SMN
CMA — cnuHanbHana MblweyHana atpodua; SMN — reH BbIXXMBaHMA MOTOHEIPOHOB.



Nccneposanne SUNFISH 66110 HanpaBneHo Ha TO, YTO6bl OTBETUTL HA MHOXECTBO BOMPOCOB O pUcaunname.

[na noHnMaHunA Bo3gencTema pucounnnamMa n noslyveHunAa OoTBETOB Ha pa3JiniHblie BONPOChHI nccneposatenen B uCccnegoBaHue bbinu
BKJIIOYEHbI OnpenesieHHble NoKa3aTtenn pe3dynbtata (KOHe‘-IHbIe TO‘-IKI/I).

- lNepBuyHasa KOHe4YHaA TOYKa NPU3BaHa OTBETUTbL Ha FNAaBHbIV BONPOC UccnenoBaHua. MiccnegoBaHme cUUTaeTcA yCnewHbIM,
€CNU HacTynaeT AaHHbIV pe3ynbTar unu cobbiTue (NepBMYHAA KOHEYHAA TOYKA LOCTUTHYTA)

patot bonbue I/IH(I)OpMaLI,I/II/I, noMoratolulen NnoHATbL BO3ENCTBUE nccnegyemoro je4eHuas.

+ MNMouckoBble KOHEYHbIe TOYKN — ITO pe3ysibTatbl, KOTOPbIE BKIOYAIOTCA A4NA TOrO, 4YTOGbLI MOMOYb UCCleAoBaTENAM N3YyYUTb
HOBbI€ aCMNeKTbl JIeYeHUA.



NPOBEPANUCH Pa3/inyHbie 403bl pUcamniaMa anfa BbiABNEHNA BO3MOXHbIX
No60YHbIX 3G PEKTOB M ONpeaeneHna Toro, HACKOJIbKO XOPOLWO pucamniam GEMCTBYET B OPraHuM3Me C Lenbio
nosbiweHna yposHa 6enka SMN y gneten, nogpoctkos un B3pocnbix co CMA tuna 2 unm 3.

Pesynbtatbl Yactn 1 ncnonb3oBanuchb ana Bblbopa 403kl pucamnaama, KOTopblid UCNONb30BaICA ANA NeYEeHUA N0 4eHn,
yyacTtBoBaBlmx B Yactn 2 uccneposanma SUNFISH.

npoeepaAnach 3¢pekTMBHOCTb (HACKOMbKO XOpPOLWOo paboTaeT npenapar) u
6e3onacHoOCTb pucaunnamay geten, nogpocTkos n B3pocbix co CMA tuna 2 unm 3. Jlioaun, nonyyaswne pucauniam B
YacTtn 2, nonyyanu Hambonee appekTMBHYIO O3y HA OCHOBAHMM pe3ynbTaToB uccnenoBaHua B Yactu 1.

O6e vactnuccnegosaHma SUNFISH Ha paHHbIN MOMEHT 3aBepLUEHbI.

CMA — cnuHanbHana MblweyHana atpodua; SMN — reH BbIXXMBaHMA MOTOHEPOHOB.



KakoBbl 66111 OCHOBHbI€ MOMEHTbI (repBrYHbIE KOHEYHbIE TOYKU), KOTOPbIe UCCIIefoBaTeNIn XOTeNu
BblACHUTb B Yactu 1 uccnepgosaHua SUNFISH?

B Yactn 1 uccneposanna SUNFISH 6binm aBe nepeutHbie KOHEYHbIE TOYKU:

1. OueHka 6e3onacHOCTU, NEPEHOCUMOCTH, papMaKOKMHETUKU U papMaKkoauHaAMUKKM pucamnnamay nioaen co CMA
™™mna 2 un 3.

BesonacHocTb M NEPEHOCUMOCTb —3TO KONIMYECTBO U CEPbE3HOCTb NOBOYHbIX 3$PEKTOB, CBA3AHHBIX C KOHKPETHBIM
npenapaTom.

®apmMakogmHamMuka (cokpaweHHo ®[1) oTHocutcsa K
L ®apmakokuHeTuka (cokpaweHHo ®K) onpepenaer TOMY, kak npenapar AeiCTBYeT B OpraHu3Me u kakoe
YPOBEHb COAEpPXaHMA NpenapaTa B KPOBM. BO3[,EMNCTBUE OH OKa3blBaeT (HaanIMep, BO3[ENCTBUE
= pucaunnama Ha yposHu MPHK SMN u 6enka SMN).

1. Bbi6op Ao3bl ana npuMeHeHusa B Yactn 2 uccnegosanma SUNFISH.

®[1 — papmakoauHamuka; ®K — papmakokuHetrka; SMN — reH BbIXUBaHUA MOTOHEPOHOB.



Ha kakow rnaBHbIn Boripoc (NnepBUYHaA KOHEYHaA ToYKa) uccnepgoBaTenm XoTenm oteeTuTb B Yactu 2
uccnegosaHua SUNFISH?

* lNepeuyHoi koHeuvHol Toukoi Yactn 2 uccnegosanma SUNFISH 6b1no nsyyenue apdpektuBHoctn pucaunnama (1. €. HACKONbKO XOPOLLIO
pa6oTaeT pucaunnam).

* [lnAa ee oueHKM N3MepPANoOCh U3MeHeHne Puanvyecknx cnocobHocTeun Noaen, y4acTBOBaBLLMX B UCCNef0BaHUN, C Te4eHneM BpeMeHu. [ina atoro
MCNoNb30BaNlacCh LWKana OLeHKM MOTOPHbIX YHKLMIA, cocToALLAaA U3 32 NYHKTOB (Takxe n3ectHada kak MFM32).

Ha kakue gpyrue BaXkHble Bonpochbil ( ) uccneposartenu xotenu otseTuTb B Yactn 2
unccnepgosaHua SUNFISH?

Y kakoro npoueHTa niofew, NPUHABLLMX y4acTUe B UCCNEeA0BaHNUM, CTABUAN3MPOBASIUCH NN YYYWNANCL PU3NYECKME CNOCOBHOCTU, UBMEPEHHbBIE C
nomoublo MFM32?

KakoBo 66110 M3MeHeHne Gpn3nyecknx CnoCO6HOCTEN C TEYUEHMEM BPEMEHMU, M3MepAeEMOe 061w MM 6ansioM no NepecMoTpeHHOMY MOAYJTIO OLLEHKM
ABUraTenbHou PYHKLMM BEPXHUX KOHEYHOCTeM (Takxe n3sectHoMy kak RULM)?

KakoBo 66110 M3MeHeHne PU3nyeckmx CnoCobHOCTEN C TEYEHNEM BPEMEHU, M3MepAeMOoe 0bLwmuM 6annioM no PacluMpeHHOM LLKane oLeHKU
ABUraTenbHon PyHKUUM 60nbHULI XaMMepceMuT (Takxe n3sectHon kak HFMSE)?
CM. ctpaHuubl 13-16 ona
Kak nsmeHunca ypoBeHb oMol M, HE06X0AMMOM ANA BbINOJHEHWA €XeAHEBHbIX AENCTBUIN C TEYEHNEM BPEMEHU, U3MEPAEMbI nony4YeHua onucaHma
o6wmum 6annom no Lkane oueHkn ypoBHA caMocToATenbHOocTU npu CMA — Moaynio oLueHKu ABUraTenibHOU GyHKLUM MFM32, RULM, HFMSE u
BEepXHUX KOHevHocTeM (Takxe ussectHoi kak SMAIS-ULM)? SMAIS-ULM

CMA — cnuHanbHaa MblweYyHaa aTpodua.



NccnepoBatenu ncnonb3oBanu TpU WKanbl OLEHKN ANA n3aMepeHna dusnyeckmx CnoCobHOCTEN NoAeN, NPUHUMABLINX yYacTue
B uccneposaHmu SUNFISH.

PacwumpeHHas wkKana oueHKu
ABUratenbHou GyHKLUM

NMepecMoTpeHHbIN MOAYNb
OLleHKU ABUraTesibHon PyHKLMH

LLikana oueHku gBUraTenbHoOM
¢yHKUUM, cocTOoALLaA U3

32 nyHkToB (MFM32)

MFM32 nsmepnaet geuratenibHyto pyHKLUIO Noaen
C HEPBHO-MbIWEYHbIMU 32a60N1E€BAHNAMU, TAKMMU
kak CMA.

OHa noMoraeT oLeHUTL COCTOAHUE NiloAEN C
pa3HOoW CTEMEeHbIO TAXECTH 3a60eBaHunA U
pasHoro Bo3pacTa.

MFM32 onpepenaeT, HACKONbKO XOPOLLO YeN0BeK
MOXET ABUraTbCA, U3MEPAA TPU PYHKLNN:

(Hackonbko xopoLLo YeNoBek MOXeT
BbIMONIHATL ENCTBUA, TPEBYOWMe
CTOAHUA)

(Hackonbko XOpOLLO YeNoBEK MOXET
BbINOJHATL AENCTBUA, UCNOJb3YA
Tynosuuie v ronosy [ocesaa dyHkuual, a
TaKXXe nneyun u npeanneyna
[npokcumansHasa dyHkuuA])

HaCKOMbKO XOPOLIO YENOBEK MOXET
BbINOJHATL AENCTBUA, UCNOJb3YA
npeanneyba, KUCTU, NanbLbl PYK U CTOMbI)

CMA — cnuHanbHaa MblweyHan atpodua.

6onbHUUbI XaMMepCcMUT
(HFMSE)

* HFMSE namepnaet o61wyto gBUratenbHyto
¢yHKUMIO.

* "O6wan" geurarenbHaa pyHKLNA
NMoKa3blBaeT, HACKOMbKO XOPOLLO YesI0BEK
MOXEeT ABUraTbCA, UCNOJIb3yA 6oNblNe
MbILWLbI PYK, HOT U TyJI0BULWA. ITO MOXHO
onpenenuntb, NOCMOTPEB, MOXET SN
4yeNloBEK NepececTb C KpoBaTh B
WHBaNNAHOE KPeCcno unu BCTatb 13
NoNOXeHna cuaa.

* HFMSE — 3710 WwKana oueHkHu,
paspaboTtaHHaa cneymansHo ana CMA.

* HFMSE nomoraet nameputb o61wyio

MOTOPUKY Yy 60osiee cunbHbIx niogen co CMA,

KOTOpPbI€ MOTYT CUAETb UJTU XOOUTb.

BepxHux koHevyHocTteun (RULM)

RULM nsmepnaet asuxeHue n
KoopavHauuio (aBuratensHyto ¢yHKLMIO)
pyKu, npeanneyba u Kuctu (BepxHe
KOHEYHOCTH).

RULM 6bin pa3paboTtaH B kKayecTse
pononHenua Kk HFMSE v npegHasHaveH
cneuunansHo anda nogen co CMA.

Jlioam c oueHb orpaHMyYeHHOM
NOABUXHOCTbIO MOTYT HE CNPaBUTLCA CO
MHorumm nyHktamm HFMSE, B koTopon
OCHOBHOE BHUMaHue yaenaeTcA Horam
(HMXHUM KOHEYHOCTAM).

RULM nsmepaet cnocobHOCTH Unu
LOBUXEHUA, HeobxoaunMble ana
BbINOMHEHMWA NOBCEAHEBHbIX LENCTBUN,
TakKUX Kak MUTbe U3 YalKu.

Bonee nopgpobHyto nHpopMaLmio cM. B 6polutope "OCHOBHbIE @
cBefeHua o MFM n SMAIS B KoHTEKCTE oL eHKU pe3ynbtaToB npu CMA".



https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf

B uccneposanum SUNFISH nccneposatenu ucnonososanu Lkany oueHku camoctoaTensHoctu npu CMA — Mmoaynb oLeHKu
ABUratenibHoU ¢yHKLMM BEepXHUX KOHe4YHocTeln (SMAIS-ULM).

» CaMocToATENBHOCTL MOXHO
N3MepuTb, MNPOBEPMB, HACKONbKO
4yenoseky HeobxoguMma nomoulb
O0NA  BbIMNOJIHEHMA ONpefesieHHbIX
NOBCEAHEBHbLIX [OEWUCTBUN, TaKuUX
Kak 4ucTka 3y60B, oaeBaHue wunu
MUTbE U3 YalLKMU.

« SMAIS-ULM BkniovaeT 22 Bonpoca
0 NOBCEAHEBHbIX AENCTBUAX, NPK
BbIMOMHEHUU KOTOPbIX
MCNoNb3YTCA pyKa, Npeanieybe u
KUCTb (BEPXHAA KOHEYHOCTb).

SMAIS-ULM 3anofiHANn noau,
yyacTBOBaBIUME B WUCCNE[OBaHMUM
SUNFISH (ecnu uMm 6bI10 He MeHee
12 ner), n nuua, ocylecTeaAWME 32
HUMMU yXOa.

CMA — cnuHanbHaa MblweyHan atpodua.

22 Bonpocao
NOBCEAHEBHbIX
NEeNCTBUAX C

“cnonb3oBaHne
M BEPXHEN
KOHEYHOCTH

bonee noapo6Hyto uHbopmaumio cM. B bpowtope "OCHOBHbIE CBEAEHUA

o MFM 1 SMAIS B KoHTEKCTE OoLLeHKM pe3ynbTatoB npu CMA".



https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf

Nccneposanne SUNFISH 66110 " ABOUHBIM cnenbiM, niaueb60-KoOHTPoONMpyeMbIM 1 "nccnepoBaHueM:

"NBonHOE cnenoe'" o3HavyaeT, YTo HN uccnefoBartenu, H1 Nloau, NPMHUMaBLLKE yYacTue B
nccnepoBaHUU, He 3HANU, KaKOe ie4eHne nosyyan KaXxabln Yyenosek.

"Mnauebo-koHTponupyemoe" o3Hayaer, YTo NOAAM, NPUHMMABLINM yYacTue B
nccnegoBaHuu, faBanu nM6o uccneayemsbiii npenapar (pucaunnam), nuéo "nnaue6o".
Mnauebo BbIrNAQUT Tak Xe, Kak n uccnepyeMbii npenapar, HoO He COAEPXUT nekapcTBa.

O3HauvaerT, YTo NlloAn, NPMHUMaBLLUME y4acTue B UCClIef0BaHuM,
6bINK B Clly4allHOM NopAaKe pacnpenenieHbl B rpynny pucauniaMa unv rpynny nnaue6o
(nopo6HO NnoabpackiBaHuio MoHeTsl). B SUNFISH niopei cnyyaitHbiM o6pa3om
pacnpeaenanu no rpynnam ¢ NoMoLLbio KOMMbIOTEPHON NPOrpPaMMsl.



Ncecneposanne SUNFISH Hayanoch B oktA6pe 2016 r. n 3akoHuMnoch B oktAbpe 2023 r. [laHHbIM KpaTKun 0630p MccnenoBaHUA 6bi1 COCTABMIEH NO
OKOHYaHMU UccnefoBaHuA.

SUNFISH — ato MexayHapopHoOe KIIMHU4Yeckoe uccnepoBaHne, kKotopoe npoBoausiock B 43 6onbHuuax 15 ctpaH. Ha kapTte HMXe nokasaHbl MecTa
nNpoBefEeHNA UCCNeA0BaHuUA.

B nccneposanum SUNFISH
NPUHANK yYacTue crepyioume
CTpaHbI:

* benbrua

* bpasunua

* KaHapa

* Kuran

» XopBartusa

* @®paHuuna

* [epMmaHun

* Wranua

* AnoHua

* [lonbwa

* Poccua

* Cepbua

* WcnaHua

* Typuua

« CWIA



KTO MOT MPUHATb
YYACTUE B 3TOM

NCCNEOOBAHNIN?

KT0 MOor npuHATbL y4yacTue B uccriegoBaHun?

B uccneposanum SUNFISH yyactBoBanu getun, nogpoctku u B3pocnbie co CMA tuna 2 unu 3 B Bo3pacte o1 2 o 25 net Ha MOMEHT BKJIIOYEHUA B
nccnepoBaHue

Huxe nepe4vucrieHbl OCHOBHbI€ TpGGOBaHMH, npeabABiAeMblie K y4YaCTHUKaM uccnenosaHuma:

OCHOBHble KpuUuTepum BKJ/IloOHeHUA OcHOBHble KpUTepumn UCcKJiroveHunAa

Jlropgn vor v npuHATL y4actue B Yactn 1, ecnm: Jlropm He Mornv NpUHATL y4acTtue Hu B Yactu 1, Hu B Yactn 2,
ecnu:

* Y Hux gnarHoctnposaHa CMA tuna 2 unu 3
* [lpyvHMManu yyacTve B Apyrom KJIMHUYECKOM UCCNefoBaHNUM

3a nocnegHue 3 Mecaua
Jlropgn mor v NnpuHATL y4actue B Yactu 2, ecnu:

* PaHee nony4yanu reHHyIo UM KNETOYHYIO Tepanmio
* Y Hux gnarHoctnposaHa CMA tuna 2 unu HeaMbynatopHas J y J P

CMAtuna 3 ) » B nocnenHee BpeMa cTankmMBanuch ¢ Ype3Bbl4anHbIMM
10 M 63 TOCTOPOHHEN MOMOLLY) UNU Cepbe3HbIMU 3a601E€BAHNAMM, OT KOTOPbIX OHU HE

ONHOCTLIO ONpPaBUANC
+ OHu HaBpanu He MeHee 2 6annos. no MyHkty A RULM MOMHOCTLIO ofpaBunnCek

(MOryT noaHecTH T pyky Uin 2 pyKiA KO PTY, HO HE MOTYTNOAHECTU  « Y yyx QUArHOCTUPOBAHO 3a60MeBaHMe a3, Pa3BUBLLIEECH
KO PTy YaLlky ¢ rpy3om Becom 200 r) He#aBHO

* OHu MOrnm cmpgetTb CaMOCTOATENBHO

Bonee noapo6Hyto nHGopMaL Mo O KpUTEPUAX BKITIOYEHMA U UCKITIOYEHUA MOXHO HAWTU Ha caunTe:

https://clinicaltrials.gov/ct2/show/NCT02908685.
RULM — MepecMOTpeHHbI MOAYNb OLLEHKN MOTOPHO GpYHKL MK BEPXHUX KOHEeYHoCTeN; CMA — cnuHanbHan MblweyHaa atpodua. @



https://clinicaltrials.gov/ct2/show/NCT02908685

Yro npoucxoauno so spema HYactun 1 uccneposarHmna SUNFISH?

PasnuyHble rpynnel niogen 6bi1m cayvyanmHbiM 06pa3oM pacnpepeneHsl Ana nonyvYeHusa pasnmyHbiX 4o3 pucaunaama nnm nnauebo.
Nccnenyembit npenapart (pucgmnnamM unu nnaue6o) npMHMManca oauH pas B AeHb Ha NPoTAXeHun 12 Hegenb.

Mocne NnepBbIX 12 Hepenb Noau, KOTOpPbIE nNoslyYanu nnaue6o, Ha4anu nony4yarb pucaounyam.

Korpga 661110 NpUHATO pelueHne 0 Ao3e Aa UCNnosib3oBaHuA B YacTu 2, Bce B fasibHeNIWEeM NoJsiyyanun pucaunnam B BbibpaHHon gose
0,0 3aBepLEeHna nccnenoBaHua. 1o 6bi1a oTkpbiTasa dasa uccnenoBaHus.

"OTtkpbiTana" 03Ha4yaeT, YTo U uccnepoBartenu, u NIoau,
npMHUMaBLINE y4acTUe B UCCNefoBaHUN, 3HaNN,
Kakoe fiekapCcTeo NPUHUMAnNocCh.



B Yactu 1 uccneposaHua SUNFISH npuHan yuyactue 51 yenosek

"

Y27 %
(14 n3 51 yenoseka)
6bina CMA tMna 3

CMA — cnuHanbHaa MblweYyHaa aTpodua.

47 % (24 n3 51 yenoseka)
6b111 MyXCKOro nona

Jlioav 6binn B BO3pacre
oT 2 fo 24 net

Y73%
(37 n3 51 yenoseka)
6bina CMA Tuna 2

N e

=
@
-
’

53 % (27 n3 51 yenoBeka)
Obl/IN XXEHCKOro nona

CpenHun Bo3pacTt npu
BKJIIOMEHUU cocTaBun 7 net

Y 57 % (29 3 51) B Havuane
nccnepoBaHua bbin
ckonuno3s (nckpuenexume
NO3BOHOYHMUKA)



KakoBbl 6b1511 OCHOBHbIE pe3ynbTatbl HacTu 1 uccnepgoBaHun
SUNFISH?

OcHoBHoM uenblo (nepBu4HOM KOHe4YHoM Toukom) YacTtu 1 uccnegosaHna SUNFISH 6b1n10 npuHATUE peLleHua o
pekoMeHAyeMoM ao3e pucaunnamMa ana neyveHma niogen co CMA tuna 2 unu 3

Jllogn, npuHumaswmne yyactue B Yactu 1, nonyyvanu pasnumyHble fo3bl pucaunnama. PeweHue o pekoMmeHagyeMon gose
NMPUHMMANOCh NOCJIe TOro, Kak BCe Y4aCTHUKN 3aBEPLIKUN NO KpanHen Mepe 12-HeaenbHOe neYyeHne pucanniamom.

Nccneposatenu nayunnu pesynbTathbl, NOJy4YeHHbI€ B OTHOWEHWUM Pa3nMyHbIX 403 pucaunnama, Mcrnosb3yembix B Yactu 1.
boina BoibpaHa Hanbonee nogxoadAwan o3a, kotopad 6bina ncnonb3osaHa B Yactn 2 uccnepgosanma SUNFISH.

MNocne Bbibopa po3bl ana Yactu 2 sce yyactHukun Yactn 1 uccneposanma SUNFISH 6binm nepeseneHbl Ha nonyyvyeHne Takom
Xe A03bl pucanniamMa 4o OKOHYaHuA uccnenoBaHua.

CMA — cnuHanbHaa MblweYyHaa aTpodua.



Bo Bpema Yactn 2 uccneposanma SUNFISH niogen cnyvyanHbiM o6pa3zom oTompanu ana noayyeHusa pucgunnama nnoéo nnauebo.
Ha kaxpabix oByx YenoBek, NonyyYaBWwnx pucauniam, NnpMxoannca oAnH Yenosek, nonyvyaswnn nnayebo. 3t1o 6eina aBoUHaA

cnenas,

n

dasa.

Pucaunnam unu nnauebo npuHMManu oguH pas B feHb B Te4yeHue 1 ropa.

‘-Iepe3 1ron nogen, nony4vyaBlnx nnaue6o, nepesoausin Ha pucaunnam. 3aTteM Bce nonyvyanu pucgunnamMm 0o oOKOH4aHuUA
nccnepoBaHua. 1o bbina OTKpbITaA ¢a3a nccnengoBaHus.

BknoyeHHble B
nccnepoBaHue NaunueHTsl
|

Mpynna 1

Mpynna 2

[BonHaA cnenasd, naawe6o-

KOHTpoONupyeMasn

¢asa

2ropga 3ropa 4ropa
|

Monyyanu pucgunnam

Mony4anu pucaunnam

OTkpbiTan pasa

"OTkpbiTaa" 03HaAYaeT, YTo U UccnepoBaTenu, U N0 au,
NPUHUMAaBLLWE y4acTue B UCCNefo0BaHUN, 3HaNMU, KaKon
nccnepgyembin npenapar npUuHUMarncs.

5



YTO nMPoOMCxoanno

BO BPEMA YACTW 2
MCCINEOOBAHMA
SUNFISH?

B Yactu 2 uccneposanHua SUNFISH
npuHanu yvyactue 180 yenosek

[ 4
49 % (89 n3 180 uenosek)
6b111 MyXCKOro nona

Jliogm 66111 B BO3pacTe
‘ oT 2 fo 25 net

51 % (91 u3 180 yenosek)
Obl/IN XXEHCKOro nona

CpenHun Bo3pacTt npu
BKJ1lOMEeHUU cocTaBun 9 net

O =5

Y 29% B Havane uccnegosaHuay

(128 us 180 yenosex) p—| 67 % (120 n3 180 yenosek)
6blna HeaMbynaTopHaa “‘ 6bin ckonnos
CMATwna 3 25 52%(57ws 180 4enosen
Y711 % % WCKPUBJIEHWNE NPEBLIWANO
(128 n3 180 yenosek) yron B 40 rpagycos

6bina CMA TMna 2

CMA — cnuHanbHaa MblweyHan atpodua.



OcHoBHoM Lenblo (nepBu4HOM KoHe4HOM Toukom) YacTu 2 uccneposanna SUNFISH 6bino nsyyeHue apdpektusHocTu pucamunnama (HackonbKo
XOpoLuo pa6éoTaeT pucaunnam).

Nccneposatenu npoaHanu3npoBanu pe3ynbtatbl NOCNe T0ro, Kak BCe togun, npuHuMmaBLline y4yactme B UCCnegoBaHuu, 3apepLlinnim 1 ropg nevyeHua.

B Hayane nccnegoBaHua n nocne 1 roga NevyeHnAa pucaunIaMom Unm nnauebo y Kaxaoro y4actHuka 6biam uaMmepeHbl pyHKLMOHANbHbIE CMOCOBHOCTM C
NMOoMOLLLbIO WKanbl oueHkn MFM32.

Yepes 1roa cpeaHee 3HauyeHue (CpefHee 3Ha4YeHWe No MeToAy HauMeHbL X KBaApPaTOB: CTaHAAPTHLI MeToA noabopa KpMBOW No Habopy Touek)
n3MeHeHua obuwero 6anna no wkane MFM32 c Hauana nccnegoBaHMA COCTaBUNO n-0,19 6anna
y nogen, nosyvaslumx nnaue6o.

PasHuua Mexpay rpynnamu pucaunnama n nnauebo cocrasuna 1,55 6anna.

2 Pa3Huya = 1,55
A )
1,5 [ \ Y nopgen, nony4vasLumx
CpepnHee (cpegHee 3Ha4YeHue pucaunnam, sHa4uTesibHO
no MeToAy HauMeHbLUNX 1 ynyuwunamuchb
KBaApaToB) U3MEeHeHue ¢yHKUMOHaNbHbIE
o6uero 6anna no wkane 05 CNOCO6HOCTU, U3BMEPEHHDbIE C
MFM32 nocne 1roga MOMOLLLbIO MFM32, no
neveHus 0 CPaBHEHMUIO C TEMU, KTO He
| nony4an pucaunnam
08 -0,19
Fpynna pucaunnama Ipynna nnaue6o
(120 yenosek) (60 yenosek)

MFM-32 — wkana oueHKu ABUraTenbHbIX yHKLMIA, COCTOALAA M3 32 NYHKTOB. @



YTO nPoOMcxoanno
BO BPEMA YACTW 2

MCCNELOBAHUA
SUNFISH?

PaHee 6b151M NOAroToBJIeHbI KPpaTKue 0630pbl, MOKa3biBaloLLue

nosnHble pesynbtatbl uccnepgosaHua SUNFISH nocne 1ropa
U 2 neT nevyeHun

Ona NOJNTy4HEHUA NMNOJIHbIX Ina NOJTYHEHUA NOJIHbIX
pe3ynbtatoB nocrne pe3ynbtatoB nocne 2 net
1ropa neyeHus, neYvyeHun, noxanyﬁCTa,
I'IO)K&HW?ICT&, HaXMuUTte HaXMuUte 3fechb.

30€eChb.


https://forpatients.roche.com/content/dam/patient-platform/lps/sunfish/SMA_SUNFISH_Lay%20person%20summary_Updated%20version.pdf
https://forpatients.roche.com/content/dam/patient-platform/lps/sunfish/LPS_BP39055_SUNFISH_interim%20results_January2022_English.pdf

B HacToAWee BpeMA uccnenoBaHne 3aBepleHo, NoCKonbky nocneaHumn yvyactHuk nuccnegosanma SUNFISH 3aBepwun yyactme B HeM B TeueHue 5 ner.

[aHHble no 6e3onacHocTM nonyyeHbl ot 51 yenoseka B Yactn 1 uccnegosanna SUNFISH n ot 179 yenosek B Yactn 2 uccneposanma SUNFISH. 3tu nioau
nofy4vyanu fie4eHne pucauniamMmoM Ha NpoTAXEHUU Nnepuoga BpeMeHu fo 5 ner.

Mo6ouHble apdekThbl, 0 KOTOPbIX coobwanock B uccnegosaHnn SUNFISH, nepeuncneHbl Ha cnegyowmx cTpaHuuax.

Mo604HbIMM 3dpdeKTaMm ABNAIOTCA MeAULMHCKUE NPO6AEMBI (Takue Kak roNOoBOKPYXEHUE MY HELOMOraHUe), KOTOpblie BO3HMKAIOT BO BPEMA
nccnefoBaHuA.

He Bce no60o4HbIe 3pdeKTbl CBA3AHbI C UCC/IEAYEMbIM NPenapartoM, HEKOTOPbIE U3 HUX BO3HUKAIOT CrlyvyanHo. Bpaum coobwatot komnaHum "Pow'
060 BCex MegULNHCKNX Npo6eMax, BO3HUKLIMX Y NIOAEN BO BpEMA UCCNEA0BaHNA, YTOBbI OHW MOT /N BbIABUTb 3aKOHOMEPHOCTH Y KaXA0ro
yyYyacTHMKa.

BaxHo 3HaTh, 4TO:
* HeyBcexniogen B 3TOM UCCnefoBaHUM BO3HUKANIN BCE NepPeYNCIEHHble NOH6OYHbIe 3 PeKThI.
* [lo60o4HbIE 3¢ PeKTbl BAPbUPOBANUCH MO CTEMEHU TAXKECTU OT NNErKUX A0 O4EHb CEPbE3HbIX U MOT/IN MPOABNATLCA Y NI0AEN NO-Pa3HOMY.

* BaXHO OTMETUTb, YTO ONUCAHHbIE 3eCb NO60YHbIE 3$PEKTbl OTHOCATCA TONILKO K OAHOMY 3TOMY MCCnefoBaHuto. [T03TOMy NpuBeLEHHbIE 30€Ch
Nno60oyYHble 3$PeKTbl MOrYT OTANYATLCA OT TEX, KOTOPble HabNoA4aNUCh B APYTrUX UCCIeA0BaHMAX UM YKa3aHbl B UHCTPYKLMU-BKNAAbIWE K
nekapcTBEHHOMY npenapary.

CepbesHble n pacnpocTpaHeHHble NO60YHbIE 3P PEKTbI NEPEYNCNEHDI B CEAYIOWNX pa3aenax. @



Mo6oyYHbIN 3P PeKT cunTaeTCca «Cepbe3HbIM», €CNU OH NPeaCcTaBnAeT yrpo3y Ad XU3HWU, TpebyeT rocnuranusannmn unm Bbi3bisaeT
[0NroCPOYHbIE NPOBNEMBI.

He Bce 3aperncTtpupoBaHHbie Cepbe3Hble NOBGOYHbLIE S(I)q)eKTbI CBA3aHbl C UCCcnegyembiM npenapaTtomM.

B Yactu 1 uccneposanHmna SUNFISH He 6b1n0 3apeructpupoBaHo cepbe3HbiX N0604HbIX 3¢ PeKToB, KOTOpPbIE, MO MHEHUIO
Bpaven-uccneposaresien, 6o15im 6b1 CBA3aHbI C NPUEMOM pucauniaMa.

OpnHako B Yactn 1 uccnepgosanma SUNFISH y 17 yenoBek 3apeructpupoBaHbl Apyrve cepbe3Hble N060YHbIe 3¢ PeKThI.
3pecb ykasaHbl Hanbosee YacTble cepbe3Hble MO60YHbIE 3$PEeKThI, KOTOPbIE HE BbIIN CBA3AHBLI C PUCAUMNIAMOM.

Kaxpabiv 3 HUX 6bin 3aperuncrpmpoBaH Kak MMHUMyM y IBYX YeJi1OBEK.

Haunbonee YacTblie cepbesHble NO604HbIE

3¢ deKTbl, He CBA3AHHBIE C pUCANUNIIAMOM Kakoi npoueHTt niopeit coobumn 06

3TOM No604HOM 3dpPekTe?
3aperncTpupoBaHbl KAK MUHUMYM Y ABYX Ye/10BEK

NH$ekuna Bo3ayXOHOCHbIX MELLOYKOB B NErkux 10 %
(nHeBMoHwMA) (513 51 uyenoseka)
4%

MepenoM Horu (nepenom 6eapeHHON KOCTH) (2 w3 51 yenosea)

EcnuyyactHuk coobuan 06 04HOM 1 TOM Xe No60YHOM 3dpPeKTe HECKONbKO pa3 Ha NPOTAXEHUM UCCIef0BaHNA, 3TOT 3PPeKT yunTbIBaeTCA TONIbKO OAMH pas.




HecepbesHbiMy NO60YHBIMU 3P PekTaMU ABNAIOTCA N0BLIE MeaMLIMHCKME Npo6neMbl (Takme Kak ronoBOKPYXEHME UK
He4OMOraHue), KOTopble BOSHUKAIOT BO BPEMA UccnefoBaHmua. He Bce OHM CBA3aHbI C UCClieayeMbiM NpenapaToM.

3pecb ykasaHbl Hanbosee YacTble
HecepbesHble NO60YHbIE 3$PeKTbI B
Yactn 1 uccnegosanua SUNFISH.

Kaxabi U3 aTUX NOB6OYHbIX
3¢ peKTOB BbIN 3apPErNCTPUPOBAH
kak MMHUMYM Yy 10 yenosek.

He BCce 3T Hecepbe3Hble NO6OYHbIE
3¢ PekTbl BpauM-nuccnegoBarenu

co4ynun ceA3aHHbIMU C pUcomnniaMmom.

EcnuyyactHuk coobuan 06 04HOM 1 TOM Xe No60YHOM 3dpPeKTe HECKONbKO pa3 Ha NPOTAXEHUM UCCIef0BaHNA, 3TOT 3PPeKT yunTbIBaeTCA TONIbKO OAMH pas.

Haun6onee yactbie HecepbesHble NO60YHbIE 3¢ PeEKTbI

3apernctpupoBaHbl kak MuHUMYM y 10 YyenoBek

Kakon npoueHT nropen coobuiun 06
3TOM N0604HOM 3pdekTe?

65 %
Juxopanka (nvpexcy) (33 13 51 yenoseka)

TowHora (psoTa) 39 %
P (20 u3 51 yenoseka)

Kawenb 37%
(19 u3 51 uyenoseka)

NH$ekuna Hoca, ropna u abixaTenbHbIX NyTen 35 %
(MHGEKUMA BEPXHMX AblXaTeNbHbIX NyTei) (18 n3 51 yenoseka)

31 %

NHekuma Hoca u ropna (HasodapuHrnT)

(16 3 51 yenoseka)

COVID-19
MHdekuna nnm BocnaneHue xenyaka v KuweyHmKa
(racTpoaHTEpPUT)

27 %
(14 3 51 yenoseka)

) 25%

Bonb Bo pTy unu ropne (6016 B pOTOBOW YaCTH rNOTKM) (13 3 51 yenosexa)
24%

Fpunn (MHéM09HLR) (12 13 51 yenosexa)
20 %

FonoBHadA 6onb

(10 u3 51 yenoseka)




B Yactu 1 uccnegosarHua SUNFISH 25 % venosek (13 us 51 yenoseka) coo6wianm o Hecepbe3sHbIX MO604HbIX
adpPekTax. NUx Bpaum coobymnm, YTo 3TM N0604HbIE 3PPeKTbl CBA3aAHbI C IeYEeHUEM PUCQUNIIAMOM.

3necb nepeyncrieHbl Hanbonee YacTble HecepbesHble N060YHbIe 3 PeKTbl, CBA3AHHbLIE C MPMEMOM pUcauniama.

Kaxxabivt n3 aTux No604YHbIX 3P eKTOB 6bIN1 3aperncTpMpoBaH Kak MUHUMYM y ABYX YENOBEK.

Han6onee 4acTtble Hecepbe3Hble
no6oyHble 3¢PeKTbl, CBA3AHHbIE C

nNpMeMoM pucaMnnaMa Kakoun npoueHT niogeun coobiun o6 aToM

no6o4HoM a¢dekTe?
3aperncTpmpoBaHbl KOK MUHUMYM Y ABYX

yesoBek
Chinb 6%
(31351 yenoseka)
4%

Bonb B xusote (601 B 06/10CTY XMBOTA)

(2 n3 51 yenoseka)

EcnuyyactHuk coobuan 06 04HOM 1 TOM Xe No60YHOM 3dpPeKTe HECKONbKO pa3 Ha NPOTAXEHUM UCCIef0BaHNA, 3TOT 3PPeKT yunTbIBaeTCA TONIbKO OAMH pas.



CepbesHble N060YHbIE
3¢ PexTbl GbINK
3aperucTtpmMpoBaHbl y

38 % (68 3 179) yenosek
B YacTtn 2 nccnepoBaHuAa
SUNFISH.

3aoecb nepeyncneHsi
Hanmbonee YacTble
cepbesHble N060YHbIE
3¢ PekThI.

Kapabin n3 atux
NO60YHbIX 3G PeKTOB 6bIN
3aperncTpupoBaH kak

MWHUMYM y ABYX YeJI0OBEK.

He Bce 3T no6oYHbIE
3¢ PexTbl Bpaumn-
nccnepoBaTeny counm
CBA3aHHbIMU C
pucanniamom.

Haun6onee yactble cepbe3Hblie No6o4HbIe 3¢ PeKTbl
3aperucTpupoBaHbl KAK MUHUMYM Y ABYX Ye10BEK

Kakon npoueHT nropen coobuun o6
3TOM No604HOM 3dpdekTe?

1%
NHdekuma BO3aYyXOHOCHbBIX MELIOYKOB B NIErKuX (MHEBMOHMA
peky Ay ( ) (19 n3 179 yenosek)
MHekuma Hoca, ropna u gbixaTtenbHbIX NyTen (MHOEKLMA BEPXHUX OblXaTebHbIX MyTel) 3%

Jlnxopagka (nupekcus)

(513 179 yenosek)

NHekuma nnv BocnaneHue xenyaka u KMwe4yHuKa (racTposHTepuT)
Mpunn (MHGo3HLA)
MepenoM Horu (NnepenioM 6eapeHHON KOCTH)

2%
(4 u3 179 uenosek)

Bonb B cnuHe

2%
(313179 yenosek)

Konnanc nerkoro (atenekras)

3aTpyaHeHHoe abixaHue (pecnvpatopHoe 3abonesaHne)

O6e3BoxuBaHue

KaMHu B noykax (Hepponutnas)

3anop

NHdekuma xenyaka (ractput)

TowHoTa (pBoTa)

BakTtepuu B KpoBu (GakTepremns)

NHdekuma abixaTeNbHbIX NyTen B nerkux (6poHxmT)

COoVID-19

NHpekummn opraHoB rpynHoOM KneTkn (MHGEKLMA HUXHUX IbIXaTeNbHbIX NyTewn)
BupycHas MH$eKL A opraHoB rpyaHON KNETKU (MHOEKLMA HAXHMX AblXaTeNbHbIX MyTeNn,
BbI3BaHHAA BYPYCOM)

NH$ekumna Bo3AyXOHOCHbBIX MELLOYKOB B NENKWX, BbI3BAHHAA BAbIXaHUEM MULLM UK
XWAKOCTU (acnmpauUnoHHan MHeBMOHMA)

MHekuma Hoca, ropna u gbixatenbHblX NyTe (MHOEKLMA abiXaTebHbIX NyTen)
BupycHas uH$ekuma Hoca, ropna u gbixatenbHbix NyTel (BUpycHan MHPEKLNA BEPXHMX
AbIXaTenbHbIX MyTen)

1%
(2 n3 179 yenosek)

EcnuyyactHuk coobuan 06 04HOM 1 TOM Xe No60YHOM 3dpPeKTe HECKONbKO pa3 Ha NPOTAXEHUM UCCIef0BaHNA, 3TOT 3PPeKT yunTbIBaeTCA TONIbKO OAMH pas.




B Yactn 2 uccneposanna SUNFISH 13 cepbe3Hbix N0604HbIX 3$pPeKTOB, KOTOPbIE, MO MHEHWNIO Bpayen, 6binn CBA3aHbl C pPUCAUNIAMOM, ObINK
3aperucTpupoBaHbl y ABYX YENIOBEK U3 OAHOIO 1 TOrO Xe MCCNeaoBaTeNibCkoro LeHTpa.

AT N060YHbIE 3P deKTbl BblNM 3aperucTpupoBaHbl Yy OQHOM0 YeNioBeKa B KaXaon rpynne:
* VHdekuma BO3aYXOHOCHbBIX MELOYKOB B IErKUX (MHEBMOHWA)

* Huskuit ypoBeHb caxapa B KpOBM (runornvkemva)

* WHdekuma xenyaka u KuwevHmKa (racTposHTepwT)

* WHdekuma Hoca, ropna unm nasyx (MHGEKUMA BEPXHUX OblxaTeNbHbIX NyTei)

* WHdekuna gbixaTenbHbIX NyTen B Nerkux (6poHxuT)

» OTek 1 cyXeHue gbixaTenbHbIX NyTemn (acTMa)

* KpoBoTeueHue B nULEBAPUTENBHBIN TPAKT (XENy0YHO-KULIEYHOE KPOBOTEYEHNME)

* WHdekuma xenyaka (ractpur)

* B opraHusme BbipabaTbiBaeTCA CAULWKOM MHOMO KUCIOThI (MeTabonmyeckmin aumnos)

EcnunyyacTHuk coobuian 06 04HOM 1 TOM Xe NO604YHOM 3 peKTe HECKONbKO pa3 Ha NPOTAXEHUN UCCNeA0BaHNA, OH YNTOMUHAETCA TONbKO OfUH pas.



Hecepbe3Hblie N0o604HbIE
3¢ PpekTbl 61K
3apeructpupoBaHbly 99 %
(177 n3 179) yenosex.

3necb nepeyncneHsl
Hanbosnee yacTble
HecepbesHble MO60oYHbIE
apdexTbI.

Kaxpbin n3 3TMX NO604YHbIX
3¢ PeKkTOB 6bIN
3aperucTtpmvpoBaH He MeHee
yemy 15 yenosex.

He Bce 3T n0604YHbIE

3¢ PekTbl Bpauu-
nccnenoBaTenun counm
CBA3aHHbLIMU C PUCOUNIAMOM.

EcnuyyactHuk coobuan 06 04HOM 1 TOM Xe No60YHOM 3dpPeKTe HECKONbKO pa3 Ha NPOTAXEHUM UCCIef0BaHNA, 3TOT 3PPeKT yunTbIBaeTCA TONIbKO OAMH pas.

Haunbonee yacTtble Hecepbe3Hble NO604HbIE 3¢ PeKTbI
3aperncTpupoBaHbl KAk MUHUMYM y 15 yenoBek

Kakou npoueHT nrogen coobuun o6
3TOM No6o4HOM 3dpdekTe?

NH$ekuuna Hoca, ropna n gbixatenbHbIX NyTen 42 %
(MHOEeKLMA BEPXHMX OblXxaTeNbHbIX MyTe) (7513 179 yenosek)
41%
NHdekumna Hoca u ropna (HazopapuHrnT) (73 w3 179 yenosex)
34 %
Jnxopapka (nupexcus) (6113179 yenosek)
33 %
COVID-19 (59 n3 179 yenosek)
lonosHana 605b 26%
(47 n3 179 yenosek)
TowHoTa (pBoTa) 26%
P (46 n3 179 yenosek)
Onapesn 25%
P (4513 179 yenosek)
Kawenb 20%
(36 13 179 yenosek)
XenynouHblvi rpunn (racTposHTEPHT) 16 %

VlHd)eKLl,Mﬂ BO30YXOHOCHbIX MELWOYKOB B NNETKNUX (I'IHGBMOHI/]H)

(29 3 179 yenosek)




Hecepbe3Hble N060YHbIE
3¢ PeKThl, CBA3AHHbIE C
npueMoM pucauniama,
6b1Kn 3aperncTpupoBaHbl
y21% (3713 179)
YyenoBek.

3necb nepeyncneHsl
Hanbonee vyactble
Hecepbe3Hble MOB6OYHbIE
3¢ PeKTbl, KOTOPbLIE BbINN

cBfA3aHbl C pucanniamom.

Kaxabin ns atux
NO60YHbIX 3G HEKTOB ObIN
3aperncTpmpoBaH kak

MWHUMYM y ABYX YeJIOBEK.

HecepbesHble Nno60o4HbIe 3¢pPeKTbl
3apernctpupoBaHbl KOK MUHUMYM Yy 1BYX Ye/10BEK

Kakown npoueHT niogen coobwiunn o6
3TOM No6o4HOM 3dpdexTe?

KpoBb B Moue (rematypwin) 6%

(10 3 179 yenosek)
NHekuma Hoca, ropna u abixaTeNbHbIX NyTen (MHOEKLUMA BEPXHMX 5%
apIxatenbHbIX nyTen) (9 3 179 yenosek)
[unapen 3%

(6 3 179 yenoBek)
CBepTbiBaHME KPOBM 3aHMMaET 6onblie BpeMEHU, YEM 0BbIYHO 2%

(akTMBMPOBaHHOE YaCTUYHOE TPOMBOMNNACTMHOBOE BPEMA YBENNYEHO)

(4 n3 179 yenosek)

OwyueHve aypHOTLI (TOWHOTA)
N3bA3BneHne poToBomn NOA0OCTH
onosHana 60nb

2%
(313 179 yenosek)

Bonb B BepxHen yacTu xuBoTa (60/b B 061aCTV BEPXHEN YacTu XMBOTA)
NHeKkLmA BO3AYXOHOCHbLIX MELLOYKOB B JIErKUX (MHEBMOHWA)
Bongbipb

Cobinb

Cbinb € NJIOCKMM KPaCHbIM y4aCTKOM Ha KOXe, MOKPbITbIM MENIKUMHU
nynblpblWwKaMm (MakynonanynesHan Cbinb)

OTKNOHEHME OT HOPMbI Pe3yNbTaToOB UCCNEAOBaHMA QYHKL MM NEYEHN
HapyweHue cBepTbiBAaEMOCTM KPOBU (KoarynonaTua)

JINWHKI XKMp B neyeHu (cTeatos neveHn)

Jlnxopapka (Mmpekcwn)

1%
(2 n3 179 yenosek)

EcnuyyactHuk coobuan 06 04HOM 1 TOM Xe No60YHOM 3dpPeKTe HECKONbKO pa3 Ha NPOTAXEHUM UCCIef0BaHNA, 3TOT 3PPeKT yunTbIBaeTCA TONIbKO OAMH pas.




Ina takoro sa6onesaHua, kak CMA, B ne4eHnn KoToporo ocTaloTcA Npo6enbl U HEYA0BNETBOPEHHbIE MEAULMHCKME NOTPEBHOCTHU, 3yveHune
BO3MOXHbIX HOBbIX NPenapaToB U pasfMyHbIX CNOCO60B NpUMeHeHNUA (HanpuMep, pucannnama — eANHCTBEHHOr0 0J06PEHHOr0 NepopasibHOro
npenapara anAa nevyeHna CMA) BaxHo onAa yny4lleHua pe3ynbTaToB leYeHUa U yxofa 3a nauueHTamu.

Pesynbtatbl uccneposanua SUNFISH, ocHoBaHHbIE Ha NpeabIAYWNX UCCNEeA0BaHUAX, MO3BONUIN YYEHbIM U NIIOAAM, XUBYLW MM co CMA, nyywe
NOHATb BNMAHME pucaunnama Ha niogen co CMA tunos 2 n 3.

NccnepoBaHua pucgunnama npoaonxatoTca, U NNaHUpyeTcA NpoBeAeHNe JanbHeNWnx UCcnepoBaHui.

Mony4yeHHble pe3ynbTaTbl NO3BOJIUAM KOMMNAHMU-CNIOHCOPY (koMnaHuu "Pow") npeactaButh pUcAuniaM Ha yTBepXAEHNE B OpraHbl
3fpaBooOxXpaHeHusa, YTobbl caenaTb 3TOT Npenapar AoCTynHbIM Ana niogen co CMA tunos 2 n 3 no sceMy Mupy.

Pucaunnam ogobpeH YnpaBneHneM no KOHTPOO kayecTsa NpoaykToB U nekapctBeHHbix cpeacts CLA (Food & Drug Administration, CLUA) ana
nevyenua CMAy B3pocnbix u geten.

Pucaunnam ogo6peH EBponenckon komuccuen gna nevyenma CMAy niogen ¢ knuHuyeckmm guarHosom CMA tuna 1, 2 unu 3 nnm c KonmaMn reHa
SMN2 B konuyecTtse OT OQHOM [0 YeTbIpex.

B paHHbIV KpaTkMin 0630p BOWKM pe3yJsibTaTbl N0 6e30nacHOCTM B paMkax Bcero nccnegosanma SUNFISH.
MNMayneHTbl NONyYanu nevyeHme pucamnnamMoM Ha NpoTAXEHUM NeprMoaa BpeMeHu fo 5 ner.

OTn pesynbTaThbl BaXHbl 418 NOATBEPXAEHMA NpoPuA 6€30NacHOCTU pUCaunaamMa Ha NPOTAXEHUN nepuopa
BpeMeHu Ao 5 ner.

Hun ogHO nccnepoBaHue He MOXeET paccka3aTtb HaM BCe O pUCKax U NoJib3e JIEKaPCTBEHHOI O npenapara. Bcerpa
COBETYWTECH C BPA4YOM, MPEXAE YEM NPUHMMATbL KaKne-nmbo peLeHmna o NeYeHum.

CMA — cnuHanbHana MblweyHasa atpodua; SMN — reH BbixunaHua MoToHelipoHoB ; CLUA — CoeanHeHHble LWTaThl AMepuky. @



.U,OHOHHMTeanaFI MH¢OpMaL|MH
YemMm nccneposaHue SUNFISH otnnyaertca ot uccnepgosaHuna FIREFISH?

Vo WccnepoBaHue FIREFISH 6bino npoBeaeHo ¢ uenblo M3yvyeHna 6e30nacHOCTM U 3¢PEeKTUBHOCTU pucauniama y MiageHLUeB co
" CMA tuna 1, BO3pacT KOTOPbIX COCTaBNAN OT 1 40 7 MeCALEB Ha MOMEHT BKJIIOYEHMA B UCCIEA0BaHNE.

L]

NccneposaHue SUNFISH 6bin10 npoBepeHo ¢ uenbio n3yvyeHua 6e3onacHoct u a¢ppekTUBHOCTU pucanniama y oeten, noapocTkos
nB3pocnbix co CMA Tuna 2 unm 3; BO3pacT y4aCTHMKOB COCTaBAJ OT 2 A0 25 N1eT Ha MOMEHT BK/IOYEHWUA B UCCNEe0BaHMe.

UccnepoBaHue FIREFISH 6b1n0 cnnaHupoBaHo uHave, 4eM uccnegoBaHue
SUNFISH Bes neuyeHna 6onbwnHCTBO MnaaeHues co CMA

™Mna 1 He NPOXunu 6bl gonblue 2 neT unu

HyXAanucb 6bl B NOCTOAHHOM NOAAEPXKE

pbixaHuA. [loaToMy HasHayeHue nnauebo

MnageHuaMm, y4acTBYIOLWMUM B UCClief0BaHUN

* Bnepsuivirog uccnepgosanmna SUNFISH cpaBHuBanu pucgunnam ¢ nnaue6o ("nnaue6o- FIREFISH, 66110 6bl HE3TUYHbIM.
koHTponupyemoe"). Cnepytowmne 4 roga uccnepgosanma SUNFISH 6binu "oTkpbiTbIMU",

* BceuccneposaHue FIREFISH 6b110 "OTKpbITEIM", YTO O3HAYAET, UTO BCE MNTAEHLLbI,
NMPUMHMUMaBLLKE y4acTue B UCCNENOBAHUM, NONyYann pUCAMNIAM, a BCe Y4aCTHUKU (nu
nuua, ocyLecTBAAIOWME YXOA) U UCCNeaoBaTeNM 3HANN, KAKOE NEYEHME OHU MoMyYaloT.

HdanHbie uccnepgosanun FIREFISH u SUNFISH npeactaBneHbl no-pasHomy

B nccneposaHumn FIREFISH 6onbwunHcTBO MnageHues, yyactsoBaBlwux B Yactn 1 n Yactm 2, nonyyanu pucaunnam B TON Xe f03€ U B TeYEHUE
TOro xe nepmopa speMeHu. [loatoMy pesynbTaThl, NOJlyYeHHbIe 6narogapa 3TUM MnageHuaM, MOXHO 06beANHUTL U NPpeacTaBUTb BMeCTe.

B uccneposannm SUNFISH pesynbtatel no Yactam 1 n 2 06beamMHUTL HENb3A, NOCKOJIbKY U3yvyaeMble NONynAuUM OTAMYanNuCh Apyr oT gpyra.
K yyactuio B Yactu 1 ponyckanuce nioaun, KOTopble MOrIn XO0AUTb, a K y4acTuio B YacTn 2 — TONIbKO Te, KTO HE MOT XOAMUTb.

CMA — cnuHanbHaa MblweyHan atpodua. @



OononHutenbHaa uHpopmMmauma
[oe A MOry nonyyYntb AOMNOJIHATENBHYIO UHPOPMaLMIO?

,D,OI'IOJ'IHMTeJ'IbHyIO MH¢OpMaLI,MIO 06 3TOM nccnenoBaHun Ecnu Bbl nnun Baw pe6eHOK nPpUHANK y4aCTtue B 3TOM UccsiegoBaHnMn n

MOXXHO HaUTW Ha BE6-canTax, NnepeyvmCcrneHHbIX HUXe: y Bac ectb Bonpochl 0 pe3ynbraTtax, noXxanyncra, norosopuTe co
CBOWM Bpa4voM Uaun gpyruMm MeguumMHCKMM nepcoHasom B Bawem

https://clinicaltrials.gov/ct2/show/study/NCT02908685 MCCNE0BATENLCKOM LGHTPE.

https://forpatients.roche.com/en/trials/muscle-and-peripheral-
nerve-disease/sma/a-study-to-investigate-the-safety--tolerability-
-pharmacokinetic1.html

Ecnny Bac octanuce Bonpocsl, obpaTtutech kK npeactasuTento
KoMnaHuu «Poww» B BaweM permone.

MonHoe Ha3BaHMe 3TOro UccnenoBaHua: MHoroueHTpoBoE,

paHAOMU3MPOBaHHOE, NnaLebo-KoHTponMpyemoe, ABONHOE cnenoe, ¢

HenpepbIBHbIM AM3allHOM UCCeloBaHNe, COCTOALLEE U3 1BYX YacTen,

NoeHTNdMKALMOHHBIN HOMEp 3TOro UCCNeAoBaHNA Ha BE6-caiiTe N0 OueHke 6€30MacHOCTM, NEPEHOCUMOCTH, GapMaKOKUHETUKM,

ClinicalTrials.gov: NCT02908685 dapmakogmnHamukmu n appektnsHoctn RO7034067 y naumeHTos co
CMUHANbHOW MblWeYHOW aTpodumen TunoB 2 u 3.

HomMep npoTtokona atoro uccnegosanua: BP39055

Homep atoro nccneposanua B EudraCT: 2016-000750-35 [laHHOE MCCNEeNoBaHME U3BECTHO Noa HasBaHnem "SUNFISH".
Bbinv npeacraBneHbl npeabigylwme 4OKYMEHTbI, B KOTOPbIX NPUBEAEHbI Apnpec cnoHcopa 3Toro uccrnefoBaHus:

kpatkue 0630pbl pesynbtatoB Yacten 1u 2 uccneposanna SUNFISH E Hoffmann-La Roche Grenzacherstrasse 124 CH-4070 Basel
nocne Toro, kak y4actHuku 3asepwunu 1 v 2 roga nevyeHus: Switzerland (LWseiuapus) ’

* Yrto6bl 03HAKOMUTLCA C pe3ynbTataMu Yepes 1 rof, HaXMuTe 34echb
LJ1A O3HAKOMNeHuA ¢ KpaTkum 063opom 2020 r.

* Yr06bl 03HAKOMUTLCA C pe3yfbTataMu Yepes 2 roga, HaXXMuTe 34echb
LJ1A O3HAKOM/EeHMA C KpaTkum 063opom 2022 .
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