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O6was Yro npoucxopuno

Kto Mor npuHAaTb KakoBbl Yro MbI y3Hanu Cne amory

nHopmauma o6 B Xope Kakue 66111

ydvyacTtue B 3TOM 2 pe3ynbTaThbl BO BpeéMA 3Toro nony4vTtb \
unccnepoBaHnmn ” unccnenoBaHuAa ¢ 2 no6o4Hble ” A
uccnepnosBaHun ¢ uccnenoBaHUA ! 3¢¢eKTbI7 uccneposaHMA Y | AOMOJ/IHUTEJIbHYIO

mH$opmaumio?

NMHdopMaLma 06 3TOM KpaTKOM 0630pe

HacToAwuit f,okyMeHT npeacTaBnaeT cob6oi KpaTkuin 0630p pesynbTaToB KITMHUYECKOro UCCNefoBaHNA (MIMeHyeMoro B 3TOM OKyMeHTe
"uccneposaHuem"). OH 6bi1 HaNMCaH ANA NpeacTaBuTeNen 06LWEeCTBEHHOCTU U NlloAel, NPMHUMABLIMX Y4acThe B UCCIeAOBaHMUMN.

WUccneposanue FIREFISH (NCT02913482) Hauanock B aekabpe 2016 r. n 3akoHUMnoch B fekabpe 2023 r. [JaHHbIN KpaTkuit 0630p UCCnenoBaHua 6bin
COCTaBNEH NO OKOHYaHWUM uccnepnosaHua. [penapaTtoM, KOTOPbIN U3y4anun B paMkax 3TOro uccnefoBaHusa, 6bi1 pucgunnam.

Llenu (koHeu4Hble Touku) nccnegoBanua FIREFISH 6bnm gocTUrHyThl B HoAGpe 2019 r., koraa nocneaHWin y4acTHUK uccnefoBaHma sasepwun 1roa
neyeHusa pucamunnamoM. B paHHOM pokyMeHTe npyvBeaeH KpaTknuin 0630p OKOHYaTesNbHbIX pe3ynbTatoB uccnegosanna FIHEFISH nocne ero 3aBeplueHus.

[daHHbIN KpaTKun 0630p COAEPXKUT cneayloLyo UHopMaLUIo:

O6wan nHpopmauma o6 nuccnengoBaHumn

KTo Mor npuHATbL y4acTue B uccnepgosaHumn?

B npeablaywmnx pokyMeHTax 6bi1a npeacraBieHa
Kpartkana MH$popMauma o pe3ynbTaTax uccnenoBaHusa
FIREFISH nocne Toro, kKak y4yacTBOBalne B HEM feTH
3aBepwunun 1rogu 2 roga NevyeHna pucannaamMmom.

Yto npoucxonuno B xoae uccnepoBaHua?
Kakue pe3ynbTaTbl Nony4eHbl B UccriefoBaHnmn?

Kakue 66111 no6ouHbIe 3¢ PeKTbI? Haxxmute 3pechb, 4To6bl NPOCMOTPETL 0630 AaHHbIX
3a1rog.

Y10 MbI Y3HaJiI1 BO BpE€MA 3TOro uccnepoBaHua?

HaxMute 3gecb, 4TO6bl NPOCMOTPETL 0630P AaHHbIX
3a2ropa.

[ae A MOry Nnony4uTb AONONHUTENbHYIO MHPOpMaLMIo?



https://forpatients.roche.com/content/dam/patient-platform/lps/firefish/SMA_FIREFISH_Lay%20person%20summary_Updated%20version.pdf
https://forpatients.roche.com/content/dam/patient-platform/lps/firefish/LPS_BP39056_FIREFISH_interim%20results_January2022_English.pdf
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unccnepoBaHnmn

Yto Takoe CMA?

CnuHanbHana MblweyHana atpodua (CMA) —penkoe reHeTudeckoe HeMpoMblWweYyHoe 3aboNieBaHne, KOTOPOe paspyLwaeT ynpaBnfatowmne MbilLamm
HepBHble KNIETKU, Ha3blBa€Mbl€ MOTOHENPOHaMMU.

[NoTepA MOTOHENPOHOB Bbi3blBAET

CMA paspywaert ynpasnaiowmne :

MbILWEYHYI0 cNnabocTb U NoTepio
MbILWL,AMWU HEPBHbIE KNETKN CIIMHHOTO

LOBUXEHMWA U3-3a UCTOLLEHNA MbILLLY

o MO3ra, Ha3blBaeMble MOTOHENPOHAMMU. '
y (atpodun).

N

Jlioan, Xusyuwume co CMA, ucnbitbiBaloT TPYAHOCTU C BbINOJIHEHNEM OCHOBHbIX XXU3HEHHbIX (I)yHKLIMﬁ, BKJ/1lOMaA AblXaHWe U rnotaHue.

Taxects CMA y Bcex pasHafa M 3aBUMCUT OT pAaga ¢akToOpoOB, BKJIlOYAA BO3paCT Havyana npoasneHua cumntomoB. Cywecteyet nate Tunos CMA, B
3aBMCMMOCTM OT BO3pacTa Havana npoABAEHUA CUMNTOMOB M LOCTUXEHMA HAUBbICLIEro YPOBHA pa3BUTMA GU3NYECKUX CNOCOBHOCTEN (Hanpumep,
CNOCOB6HOCTU CUAETb UMY XOAUTD).

Tunsi CMA

BospacTt Hayana npoasneHua
Tun MR TOMOR BnuvAaHue Ha MbllleYHble U ABUraTeNibHble CNOCO6HOCTH

MnapeHubl He MOTYT aKTMBHO ABUraTbCA B yTPO6€e MaTepu U POXAAIOTCA C CUIbHOW MblLUEYHON

0 flo poxpenna cnabocTbio
1 C poxgaeHus no 6 mecAaues [etn Hukorpa He CMOryT cMAETb CaMOCTOATENBHO
9 6-18 MecALes [eTn 06bI4HO CNOCOBHbI CUAETL, @ HEKOTOPbIE MOTYT CTOATH C MOCTOPOHHEW NOMOLLbIO, HO HE
MOryT XOAMUTb
3 HauvHana c 18 mecaues [leTn MoryT xoamuTb, HO CO BpEMEHEM OHU MOTYT YyTPaTUTb 3TY CNOCOBHOCTb
4 C 18 netu crapwe d1a dopma CMA pasBmBaeTca BO B3pOCOM Bo3pacTe. ITO HaMMeHee TAXENbIN TUN CMA

CMA — cnuHanbHaa MblweyHan atpodua.



B Hayane npoBeaeHuA 3TOro nccnefoBaHuA He CyLWEeCTBOBANO HUKaKNX MeToaoB neveHus niogen co CMA.

LlenAMn HOBbIX METO,0B NleYeHUA ABNAIOTCA yCTpaHeHne 0CHOBHOM npuinHbel CMA, nomouwb ntoagam co CMA xutb gonblue,
YMEHbLIEHNE BbIPaXEHHOCTU 0BLMX CUMNTOMOB, COXpPaHEHUE CMOCOBHOCTU ABUraThCA (ABMraTeNibHON GYHKLUM) M ynydLleHne
KayecTBa XU3HMU.

NccneposaHue MPOBOAMMOCH C Liefblo U3y4eHMA 6€30NacHOCTU U 3¢pEKTUBHOCTH (HACKONLKO XOPOLO paboTaeT neveHue)
pucaunnamay geten co CMA tuna 1, BO3pacT KOTOPbIX HA MOMEHT BK/IIOYEHMA B UCCNefoBaHue coctanan ot 1 no 7 mecAues.

CMA — cnuHanbHaa MblweYyHaa aTpodua. @



CMA Bbi3blBaeTCA HU3KUM YPOBHEM 6enka, HasbiBaeMoro "6enkoM BbiXXMBaHWA MOTOHENPOHOB" (Takxe n3secTHoro kak 6enok SMN [survival of
motor neuron]).

Benok SMN kpanHe BaxeH Ana ¢yHKLMOHUPOBAHNA HEPBOB, YNPaBNAoLWMX MblwLaMu. Mpu oTCyTCTBUM focTaToMHOro ypoBHA 6enka SMN atu
HepBbl NepecTaloT paboTaTtb AONXHbIM 06pa3oM (AereHepupytoT) M B KOHEYHOM UTOre OTMUPAIOT, BbI3biBaA CNaboCTb M UCTOLLEHUE MbILUL,.

Benok SMN B 0CHOBHOM BbipabaTbiBa€TCA rEHOM, Ha3blBa€MbIM "reHOM BbIXXMBaHUA MOTOHENpPOHOB 1" (TakxXe M3BecTHbIM Kak SMN 7).

Y 3apoposbix niogent reHSMN To6ecneunBaet Y niopeit co CMA umeetca nameHnenume (Mytauusa) reHa
cuHTe3 6enka SMN SMN1, koTopoe He no3BonAeT eMy BbipabaTbiBaTbh
6enok SMN
SMN1 OHK SMN OHK

Benok

Pa6otaiowmin 6enok SMN

CMA — cnuHanbHaa MblweyHaa atpodua; SMN — reH BbIXXMBaHMA MOTOHENPOHOB.



Jliogy MEIoT NOXOXUI reH, HasbiBaeMbll FEHOM BbIXVWBaHWA MOTOHENPOHOB 2 (TakXe U3BeCTHbIN kak SMN2), KoTOpbIit MOXET BbICTyNaTb B Ka4eCTBe

"pesepsHoro" reHa ana soipabotkun 6enka SMN. Jliogam co CMA Heobxoaumo ncnonb3zosate SMN2ana seipaboTku 6enka SMN, nockonbky y HUX HET
SMNT1.

OpHako Tonbko 113 10 (10 %) 6enkos SMN, BbipabThiBaeMbix SMN2, paboTaeT npaBusibHO. ITOro KonnyecTsa 6eska HegoCTaToO4yHO ANA TOro,
4yTO6bI KOMMEHCUpPOBaTh NoTepto reHa SMNT.

Yem 6onbwe konun reHa SMN2 ectb y yenoseka, TeM 6onbwe 6enka SMN oHu MoryT BoipabaTbiBaTh, 4TO Aenaet cumntoMbl CMA MeHee TaxenbiMu.

Y 3poposbix nogen Y niopen co CMA

SMN1 SMN2 SMN1 SMN2

L

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

Pa6otalowmin 6enok SMN Hepabortalowuin 6enok SMN

CMA — cnuHanbHana MblweyHana atpodua; SMN — reH BbIXXMBaHMA MOTOHEPOHOB. @
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Yto Takoe pucaunnam n Kak oH oeucTeyert?

Pucounnnam — 310 npenapar, kotopbin udyyanu B uccnegosaHumn FIREFISH.

Pucaounnam — ato XUOKOCTb, NPUHNUMaeMana OOUH pa3 B A€Hb Yepe3 poT (nepopaano) nnn4yepes 30H4 onAa KOpMneHua onAa 1ex, KTo UcnbitblBaeT
TPYAHOCTU C rNOTaHUEM.

Pucounnam npegHasHaveH gnda toro, 4tobbl noMoyb reHy SMN2 BoipabatbiBaTh 60nblue paboTatowero 6enka SMN gna nogaepxaHua v ynyJleHua
GyHKLUN MbIWL,.

NHcTpykunn reHa SMN2 owmnb04Hbl, M 60nbwan YacTb BoipabaTteiBaeMoro 6enka SMN He paboTaet. Pucgmunnam npuuensHo BO3fenCcTByeT Ha
nuctpykuum (MPHK) rena SMN2ana Beipa6oTku 60nblero konuyecTsa pabotatowero 6enka SMN.

SMN1 SMN2
lNpuyenbHo
BO3g4e/cTByeT
‘ Ha MPHK
00"
‘G eo®
®“e

e Pa6oratownit 6enok SMN ‘ Hepa6otatouwunin 6enok SMN @
SMN — reH BbIXXMBaHMA MOTOHENPOHOB



Lenbio nccnepgosanua FIREFISH 6b110 nonyyeHre OTBETOB Ha Hay4Hbl€ BONPOCHI O pucauniame.

[.na nonyyeHna MHpopMaLMu o LenCTBUU pUCAUNIaMa B UCCneaoBaHme 6biN0 BKIOYEHO HECKOJIbKO NoKa3aTteneil OLeHKN pe3ynbTaToB (KOHeYHbIX
ToYek).

KoHeuHble Touku npeancrtasnfatoT cobon KOHKpPETHbIE€ NoKa3daTtesin, UcCnosb3yeMblie nccnepgosarenaMn ona oueHKu 3¢¢eKTI/IBHOCTVI nccnepyeMmoro
neYyeHunn.

° NCnosib3ylTCA AnA oTBeTa Ha rNaBHbIN BOMNpocC nccyienoBaHuA. NccnepoBaHue cuutaetcAa yCcneuwHbiM, eCiin Ha
onpenesieHHoM atane nccnenosaHnA HaCTynakoT AaHHbIE pe3ynbTaTbl NN cobbITHA (I'IepBVNHaﬂ KOHe4YHaA To4YKa ,U,OCTMFHyTa).

. palot 6osnblue nHpopMaLnmn, noMoratowen NOHATL BO3JENCTBUE NCCNEAYEMOrO NIeYEHUA.

NccneposaHue FIREFISH 6bino pasgeneHo Ha gBe YacTu.
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Yro xoTenu ysHaTtb uccneposarenu B Hactu 1 uccneposaHun
FIREFISH?

Ha kakoil rnaBHbIN BONpoc (nepenyHan KoHeuYHan To4YKa) uccnegoBaTenn XoTenu
otBeTUTb B Yactu 1 ucecnepnosanua FIREFISH ?

PekoMmeHpgyeMan no3a pucamnnama gna neyeHma MnageHues B Bo3pacTe oT
1 no 7 mecaues co CMA tuna 1 gna npuMmeHeHua e Yacrtu 2 uccneposanuna FIREFISH.

* [na onpepeneHnAa 0o3bl UCcyienosartenn N3yYnnu yposHn pucguniamMa B Kposu MmnaaeHues,
yYyacTtBOBaBLWUNX B UCCienosaHuun, n onpenesinin yposeHb MMeBWEroca y HUX 6enka SMN.

* BbibpaHHana no3a Aos/MKHA bblsia 6bITb 6€30MacHON M NPUMBECTU K 3HAYMMOMY NOBLIWEHUIO YPOBHA 6enka
SMN.

CMA — cnuHanbHaa MblweyHaa atpodua; SMN — reH BbIXXMBaHMA MOTOHEMPOHOB.



[o3a pucgunnama, onpegeneHHaa B Yactu 1 uccnepgosanua FIREFISH, 6bina
Has3Ha4yeHa BCeM MnageHuam B Yactu 2.

Ha kakoi rnaBHbIN Bonpoc ( ) uccneposarenu xotenu
otBeTuTb B Yactu 2 uccneposaHua FIREFISH ?

KOHe4YyHou Toukon Yactu 2 nccnepoeanHua FIREFISH 6bino nsyvyeHune
3¢ PeKTMBHOCTU pucaunnama
(T.e. onpepeneHune Toro, HACKOIbKO XOPOLLO OH AEeNCTBYET).

« [lnAa aToro oueHuBany NPoOLEHT AeTEN, KOTOPbIE MOMU CUAETL 6e3 NoaaepPXKU B TE4HEHNE Kak
MWUHUMYM 5 cekyHp nocne 1roga nevyeHnsa pucaunaamom.

— JTa KOHEeYHadA TouKa 6blna BbibpaHa ¢ yyeTtoM Toro, 4to getn co CMA tuna 1, He nony4vaioume
NneYvyeHunnA, 06bIYHO HE MOTYT cuMaeTb 6e3 NoAAEPXKM

CMA — cnuHanbHana MblweyHaa atpodua; SMN — reH BbIXXMBaHMA MOTOHEIPOHOB.
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Yto XOoTEenu ysHatb uccnepoBartesiv B Te4eHue Bcex 5 ner
unccnepnosaHua FIREFISH?

* [locne Toro Kak 6611 LOCTUTHYThI NepBUYHbIE KOHeYHbIe ToYkm B YacTtax Tun 2
nccnepoeanua FIREFISH, Bce petn Mornu npogonxars y4actne B uccnegoBaHuu oo S ner.

* KakoBbl 6bl/M ApYrue BaXHble BONPOCHI (BETOPUYHLIE M MOUCKOEBBLIE KOHEYHBIE TOYKM), Ha
KOTOpble XOTeNn OTBETUTb Uccnegosatenun B uccnegosaHun FIREFISH 3a Becb ero 5-netHun
nepuon?

BTOpI/I‘-IHbIe N NONCKOBBIE KOHEYHBIE TOYKM AO/MKHbI 6blNN AaTb OTBET
Ha BOMPOCHI, CKOJZIbKO neTten:

*  Obl/IN XUBbI
* MOIN NUTATbCA Yepes PoT
* [OCTUI/IN OCHOBHbIX 3TAMNOB ABUraTe/ibHOro (MOTOPHOro) pa3BuTuA

*  nMenu NoboyHble 3dPeKTbI

CMA — cnuHanbHana MblweyHana atpodua; SMN — reH BbIXXMBaHMA MOTOHEIPOHOB.
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Kak uccneposarenu onpegenanu ¢usnyeckme cnocobHoOCcTun
neteun B uccneposaHum FIREFISH?

dunsnyeckme cnocobHOCTM B faHHOM c/Zlydae noka3blBaloT, HACKOJIbKO XOpouwo pGGGHOK MOXEeT UCnosib3oBaTtb pa3/indHblie 4YaCTuU Tesla OnA
BbINOJIHEHUA TaKUX 3TANOB Pa3BUTUA, KaK CUAEeHUEe, CTOAHUE U xoabba.

[lnA oueHKM cocToaHUA aeTen, nonyyatrowmnx pucaunnam, B FIREFISH ucnonb3zoBanuck pasnnyHblie TecTsl (pe3ynbTathi).

LWkanbl Bennu ana oueHkn pasBuTuAa
MJlafeHLUEeB U AeTen paHHero
BOo3pacTa, TpeTbe uspaHue (BSID-III)

q A
{

Mpu noMowm wkanel ESID-IIl oueHnBaeTCA, HACKOJIbKO XOPOLWO C nomouybio Wwkansbl MOXHO onpefennuTb, MOryT 1 AEeTH
AETU BbIMOMHAIOT Pa3fiyHble BUAbI LeATENbHOCTM (Takue Kak AOCTMYb TAKUX 3TANOB MOTOPHOI 0 Pa3BUTUA, KakK yAepXuUBaHue
cuaeHue, CToAHUE U Xxoab6a) No CpaBHEHUIO C APYTUMU AETbMU rofloBbl, CUAEHWE, NepekaTbiBaHMe Ha 60K, CToOAHUE M Xoabba.

TOro XXe Bo3pacTta.
AtoTTECT oueHunBaeT, MOXeT A

3aueM HY)XE€H 3TOT Tect? ATO MHCTPYMEHT AN1A ANarHOCTUKHu peﬁeHOK OOCTUYb OCHOBHbIX 3TANOB ABUIraTeJ/ibHOIo (MOTOpHOFO)
3adepPXKU pa3BUTnAa 'y ,queVl B BO3pacCTte oT 1 no 42 MecAueB. pa3BuTnUA, COOTBETCTBYIOWUNX €ro BO3pacrTy.
Bonee nopgpo6Hyo nHPpopmMaLmio 06 3TUX NOKa3aTenax MOTOPHOro pasBuTUA cM. B 6poliope "OcHoBHble cBepneHna o MFM n SMAIS B KoHTekcTe
oLeHKM pe3ynbTatoB npu CMA". @
BSID-IIl — wkanbl beinu ana oueHkn pa3BuTMA MNaaeHLEB U fieTell paHHero Bo3pacrta, TpeTbe nsaanue; HINE-2 — HeBponoruyeckoe uccnegoBaHue MnafeHLeB no METOAY KNMHUKM XaMMePCMUT, MOAY b 2;

CMA — cnuHanbHaA MblweyHan atpodua.


https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
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Korpa v rge nposogunocb 3To uccnegosaHue?

Nccneposanne FIREFISH Havanock B gekabpe 2016 r. n 3akoH4yunocs B gekabpe 2023 r., korga Bce yyacTtsyiowme geTv nofyvyanu neyeHue
pucaunnaMoMm B TevyeHune nepuoga fo 5 net. [laHHbIN KpaTkMin 0630p 6biN COCTaB/IEH NO OKOHYaHUU UCCNEfOBaHMA.

FIREFISH — ato MexayHapogHoe uccnepoBaHue, kotopoe nposogunock B 17 6onbHuuax 12 ctpaH. Ha kapTe HMXe nokasaHbl MeECTa MPOBEAEHUA
nccnepoBaHuA.

CrpaHbl, B KOTOpbIX NpoBogunocb uccnegosaHue FIREFISH:

Benbrua

bpa3sunusa

Kutai ’
Xopeartua ) Y

®paHuma
Utanua
fAinoHna
Monbwa

Poccusa

LWsenuapwma

Typuua



KTo Mor npuHATL

yvacTuve B 3TOM
uccneposaHun?

Kto Mor NMPUHATDb yYaCTuUe B uccnenosaHun?

B uccneposanumn FIREFISH yyactBoBanu MmnaaeHubl B Bo3pacrte oT 1 40 7 MecALEB Ha MOMEHT BKIOYEHUA B UCCNefoBaHmne (Hayana y4yacTua B HEM).
Y Bcex Hux 6bina gnarHoctnposaHa CMA.

Huxe nepe4vucrsieHbl OCHOBHbI€ TPGGOBaHMﬂ, npeabABAeMblie K MnageHuaM, yHactsosaBLUMM B UccnenoBaHun:

MnapgeHubl o1 111 NPUHUMATB YYacTUe B UCCriefoBaHuu, eCnmy MnapeHubl He MO/ MPUHMMATb YYacTUe B UCClief0BaHUN, eCNK
HUX: OHM:

° anIHMMa.HI/I ydyactue B ApPYyroM KJIMHM4eCkoM nccrsiegosaHnm 3a

* BosHuknu cumntombl CMA B Bo3pacTte ot 1 fo 3 MmecAaues
nocnepHue 3 Mecaua

* bbin npoBepeH TecT, KOTOpLIN NOATBEPANI, 4TO 3T0 CMA

. * PaHee nonyyanu megukameHTo3Hoe neveHune no nosogy CMA nu6o
(reHeTMyueckuit onarHo3s)

reHHYI0 U KNETOUHYIO Tepanuto

* Bblno aoBe konuu reHa SMN2. = -
A * Hyxpanucb B 3Ha4YUTENBHON MEAULMHCKOW NOAAEPXKE ANA

obecneyeHna abixaHua 6onee 16 4acos B CYTKM
* bbino pocTurHyTo BoccraHoBneHne nocne noboro

BO3MOXHOTO KPaTKOCPO4HOr0 3a60N1€BAHNA HA MOMEHT * B nocneaHee BpeMa CTaNKMBaNNCh C YpE3BbIYANHBIMI CUTYaLNAMM,
CKPUHWHIa B paMkax UCCNEA0BAHNA, U X COCTOAHNE TPEeBYIoWMUMIU HOYHOTO NPE6LIBAHNA B BONBHULLE, UMW CEPbE3HBIMMU
oL loledoealela cineh Loz def oIl Nyl Ak ek H 3a60MeBaHNAMM, OT KOTOPbIX OHU HE MOMHOCTbIO ONPABUAUCh
nccnenoBaHum.

MonHyio nHGopMaLMIO O KPUTEPUAX BKITIOYEHMA U UCKITIOYEHMA MOXHO HalTK Ha cainTe: https://clinicaltrials.gov/ct2/show/NCT02908685.

CMA — cnuHanbHana MblweyHaa atpodua; SMN — reH BbIXXMBaHMA MOTOHEIPOHOB. @



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

NccneposaHue FIREFISH 6bin10 nccnegoBaHuUeM.

* CnoBo B JaHHOM cny4yae 3Ha4uT, YTo BCE BOBJ/IEYEHHbIE B UCCnegoBaHne nnua, Bknovan neten, y4yaCTBOBaBLNX B uCCnenoBaHum,
nxcembu u Bpaqeﬁ-mccnenosaTeneﬁ, 3HaNu, Kakoe yie4eHne nonyyan y4aCtHuUK.

* Bce YY4aCTHUKWU UccnepoBaHua nonyyanu pucounnam.
* B ocHoBHOM YacTu uccnepoBaHua YY4aCTHUKWU nostyyanun pucgunnam B Te4eHne 2 ner.

* [locne 3aBepleHNA OCHOBHOW YaCcTW UCCNIeA0BaHNA YH4ACTHUKM MOT/IM NO CBOEMY YCMOTPEHMIO NPOAOIXATL NONyYaTb PUCAUNIIAM B TEYEHUE
ewe 3 net (3TOT Nepuof Ha3biBanCA OTKPbITHIM AONONHUTENIbHLIM NEPUOLOM).

Mcecneposanue FIREFISH cocTtoano us asyx vyacten.
* BYactu 1 npoBoannock TeCTUpoBaHue pasnnMyHbiX 03 pucauniama c Lenbio nogbopa ontuMansHon ao3bl ana peten co CMA tuna 1.

« BYactu 2 oueHnBanu 3¢ppekTMBHOCTb (HACKONBKO XOPOLLO AENCTBYET lIeYeHne) n 6e3onacHocTb pucaunnamay gerein co CMA tuna 1.
Hetam, nonyyaslimM pucagunnam B Yactu 2, HasHayanm go3y, onpegeneHHyto B Yactu 1.

B Yacrtax 1u 2 yuactBoBanu pasHeie getu, npu 3ToM getu, npuHuMasLwmne yqactme B Yacru 1, B Yactu 2 yyactna He npuHUMAany.

CMA — cnuHanbHaa MblweYyHaa aTpodua. @



Yactb 1 uccneposanua FIREFISH 6bina HanpaBneHa Ha noa6op Haunyywen go3bl pucaunnama ana geten co CMA tuna 1. 3ta gosa gonxHa 6oina
NPUMEHATLCA A0 KOHLa UCCNlefoBaHuA.

YuacTHUKM 6bIn paspeneHbl Ha ABE rPynnbl ¥ NOAYyYMN pasnnyHble LO3bl pUcaunnama.

(B 06WeEN CNOXHOCTH ) nonyvana pucaunnama
(B 0BLWeEN CNOXHOCTK ) nonyvana pucaunnama
Fon1 1
Havyano uccneposaHuna a A Fon 5
Hu3skaa posa pucaunnama
Yactb 1 (4 peGetika) Bbi6paHHan f03a
MpogonxeHue NeYeHns pUCAUNIaMoM
(scero Bbicokad 1032 pucgunnama (Bbicokas fosa)
21 pebeHok) pucpounnama (17 getevi)
OcHoBHa#dA 4YacTb uncecnenosaHvA OTKprTblﬁ AOHOHHMTe.ﬂbeII‘/’I nepuvon
CKpUHMHI «— —_
(2ropa) (3ropa)

[o3a, BbibpaHHaa B Yactu 1 uccneposanua FIREFISH, npuMenanace B YacTtu 2 n B Te4eHne OTKPLITOro
[AOMNONHUTENBHOIO Nepuogaa.

YeTbipe pebeHka, nofyyaBLline HU3KYo 403y Npenapara pucauniam, 6b1m nepeseeHsl Ha BbICOKYI0 o3y yepes 1roa
¥ MOT M MPOAONXATb Y4acTBOBaTh B UCCieAOBaHUM 40 5 ner.

CMA — cnuHanbHaa MblweyHan atpodua.



Llenbio Yactn 2 uccneposanua FIREFISH 6bino onpepeneHne 1oro, HaCKoNbko pucaunniamM appekTmBeH npu neyeHun geten co CMA tuna 1.

» [osa pucaunnama, onpegeneHHan B Yactu 1(6onee Boicokan Ao3a), Ha3Havyanacb BceM getam B Yactu 2.

Nopg1 Mop 2
(nepBuYHaA 1 BTopu4Has BropuuHble
Ha4ano uccneposanus KOHEYHbIE TOYKN) KOHEYHbIE TOUKN Fon 5
Yactb 2 BreibpaHHaa fosa MNpoponxeHue nevyeHus
MpoaonkeHne NeYeHna PUCLUNIAMOM
(scero pucaunnama pucaMnaamom
41 pe6eHOK) (BbICOKaA f03a)
OcHoBHasA YacTb uccnegoBaHua OTKpbITbIN AONONHUTENbHbIN Nepuof
CKpUHMHI «— —_
(2ropa) (3ropa)

B Yacrtax 1u 2 yuactBoBaAM pasHbie feTu, Npu 3TOM getu, npuHumaslume y4yactue B Yactu 1, B Yactu 2 ydactua He
NPUHUMAIIN.

CMA — cnuHanbHaa MblweYyHaa aTpodua. @



Mocne Toro kak petu, yyactsoBaslwme B Yactu 1 u Yactu 2 uccneposanua FIREFISH, 3aBepwuunnu 2-netHee nevyeHme pucamnnamMmom, OHu

nepewnu B OTKPbITbIA JONONHUTENbHBIA NEPUOL.

B aTon yactn uccnepoBaHuA BCe eTU B TEYEHUE elle 3 net nonyyvyanu pucgunnam B BbICOKOW J03€.

Havano uccneposaHua Nlon1 Nlop 2
Huskaa posa pucgunnama B i
Yacts 1 (4 peGerka) blCOKaf 403a pucaunnama POAOMKEHNE NNEYEHNA PUCAUNIAMOM
(21 pebeHok) Bbicokan Ao3a
pucaunnama (17 gerei) Bbicokan gosa pucaunnama MpogonkeHne neYeHna pucaunnamMmom
Hacrte 2 Beicokan posa MIPEEESEE TR AT MpogonmkeHne neYeHna pucaunnamMmom
(41 pebeHok) pucaunnama pUCANNAAMOM P P
OcHoOBHasA YacTb UccnegoBaHuA OTKpbITbIN [OMNONIHUTENIbHbIN NEpUoA,
CKpPWUHUHI
(2ropa) (3ropa)

NlNopnb

» [eTtu, nonyumslune BbICOKYIO f03Yy ¢ Havyana uccnegosanua FIREFISH (B Mpynne b Yactu 1 v Bce netn B Yactu 2 uccnepoeanua FIREFISH),

MOryT 6bITb 06BbEeAUHEHBI B 60ObLUYIO FPYNNY, KOTOPYIO MOXHO Ha3BaTh "ceefeHHoN BbiGopron”.

* AHanus pesynbtatoB 60nee MHOro4MCneHHON, CBeAEeHHOM BbIBOPKN NpefocTaBnAeT 6osiee BeCKMe fokas3arenbCcrea, YeM nNpu oTAeNIbHON

oL eHKe KaXxaomn rpynnel.
9TO 0O3HAYaeT, YTo UccnepoBaTenm MoryT 6biTb 601ee yBepeHHbIMU B BbIBOAAX, KOTOPbIE OHU AENAlOT O IEYEHUN PUCHUNNAMOM.

Bce 5-netHue pesynbrarel uccnegosanuna FIREFISH 6yayT npegcrasnexb! 4na
CBEEHHOU BbI6BOPKMN.



KakoBbl

pesynbTatbl
nccneposaHua?

KakoBbl 6b1n11 xapaktepuctuku geten B Hactax 1m 2
uccneposaHua FIREFISH po Havana nevyeHua?

B Yactu 1 npuHan yyactue B Yactu 2 npuHan yvyacrtue
21 MmnapeHey, 41 MmnapeHey,

29 % ﬂ 71 % 46 % ﬁ 54 %
(6 n3 21 MnapeHua) (1513 21 mnapeHua) (19 u3 41 mnapgeHua) (22 u3 41 mnapeHua)
6bIU ManbYynKamMu ﬂ 6bI1M JeBOYKaAMU 6bIM ManbynKkamu ﬂ 6bINN A,eBOYKaMM

CpepnHum Bo3pact CpepnHuu Bo3pact CpeaHui BospacTt CpepHum Bo3pact
Havyana BO3HMKHOBEHMA BKNIOYEHWA B Havyana BO3HUKHOBEHMA BKNIOYEHUA B
CUMMTOMOB COCTaBNAN uccnepoBsaHue CMMNTOMOB COCTaBNAnN uccnegoBsaHue

1,9 MecAaua coctasun 5,8 mecAaya 1,6 mecaua coctaBun 5,2 MecAua



KakoBbl 6b1511 OCHOBHbIE pe3ynbTatbl HacTun 1 uccnepgoBaHun
FIREFISH?

OCHOBHbIM UCCneayeMbIiM BONPOCOM (MepBuYHaA KoHeYHas To4ka) B Yactu 1
nceneposanua FIREFISH 6b110 npuHATHE peweHna o pekoMeHayeMoun 4o3e pucgunnama
nna nevyeHusa geten co CMA tuna 1.

[na npuMmeHeHna B Yactn 2 6bina BbibpaHa BbiICOKaA A03a pucaunniama, Tak Kak OHa noBbiwaeT
ypoBeHb 6enka SMN, He Bbi3blBaA Cepbe3HbIX MO6OYHbIX 3¢ PEeKTOB.

NMocne Bbibopa fo3bl ana Yactm 2 Bce yyactHukm Yacrtu 1 uccnenosanma FIREFISH 6binu
nepeseneHbl Ha NONy4YeHne Takom Xe A03bl pucamniaMa 4o OKOH4YaHUA NCcnefoBaHuA.

CMA — cnuHanbHaa MblweyHaa atpodua; SMN — reH BbIXXMBAHMA MOTOHENPOHOB.



KakoBbl 6b151M OCHOBHbIE pe3ynibTaTbl HacTu 2 uccneposaHus
FIREFISH?

OcHoBHoM Uenblo (nepenyHan koHeuHas rouka) YacTu 2 uccnegosanua FIREFISH 6bino usy4veHue a¢ppekTMBHOCTU
pucaunnama (T.e. onpeaeneHune Toro, HACKONIbKO XOPOLLUO OH AeNCTBYET).

CnocobHocTb cuaeTb bbl1a BbibpaHa Kak y4wnin cnocob onpeaeneHna 3Toro nokasartena, Tak Kak HeJieYeHHble feTU COo
CMA tnna 1 06bIMHO He AOoCTUranu 3Toro atana.

Nccneposatenu nsyunnu pesynbTarbl NOCNe TOro, Kak BCe AeTn, NpuHuMaBwWwune yyactne B Hactu 2 uccneposaHun
FIREFISH, 3aBepwunu 1 rog nevyeHus.

Yepes 1roa nccneposarenu ucnonbsosanu wkany BSID-II, 4To6bbl
OLleHUTb, MOT'YT JIN leTU CUAETb 6e3 NnoaaepXKU No KpauHen Mepe

5 ceKkyHp
29 %
K < (12 u3 41 MnapeHua) mornum
- cuaeTtb 6e3 noaaepXKku B TeyeHune
KaK MUHUMYM 5 CEKYHA.

B npegbigywem gokyMeHTe npeacraBneHa kpatkaa nHpopmMauuma o pesynbratax uccnegosanua FIREFISH nocne Toro, kak yyactsoBalume B HEM
paetun 3aBepwunu 1 rop nevyenma pucgmunnaMmom. Haxmure 3gech, 4To6bl NPOCMOTPETL 0630p AaHHbIX 3a 1 rog.

bonee noapo6Hyto nHpopmaumio o wkane BSID-IIl cm. B 6powiope "OcHoBHble cBegenna o MEM n SMAIS B koHTeKCTe oueHku peaynbtatos npyu CMA",

BSID-IIl — wkanbl beitnu ana oueHkn pa3BuTUA MNaAeHLIEB U AeTeil paHHero Bo3pacrta, TpeTbe usnaHue(Bayley Scales of Infant and Toddler Development third edition); CMA — cnnHanbHaa MbllweyvHas ano¢w



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
https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf
https://forpatients.roche.com/content/dam/patient-platform/lps/firefish/LPS_BP39056_FIREFISH_interim%20results_January2022_English.pdf

HOetun B Yactax 1 u 2 uccneposanuna FIREFISH nonyvanu
Bbl6paHHYI0 003y pucaMnaaMa Ha NpoTAXXeHUn nepuoaa Ao S ner.

Nccneposanue FIREFISH yxe 3aBepleHo.

Huxe npepacraBneHbl gaHHble 06 3¢ PEeKTMBHOCTU (HACKOIbKO XOPOLLO AENCTBYET pUcauUniam) M 6e3o0nacHoCTy

(no6ouHbIX 3¢ dekTax) B cBegeHHoM Bbibopke nccnegosanua FIREFISH nocne 5 net neyenus.

Bce aT1 fetv nonyyanu Bbi6paHHyto, OKOHYaTeNbHYI0 A03Y (T. €. BBICOKYIO A03Y) Npenapara ¢ Havana

nccnenoBaHuAa.



KakoBbl 6bI/51M XapaKTEpPUCTUKU A eTen A0 Havana fIeYeHun
B paMmkax uccnepnosaHua FIREFISH?

OueHky 66K BbINOMHEHbI B HaYane uccnenoBaHua (MCXoaHbIN ypOBEHb), 4,0 MPUMEHEHMA pucanniama.

dt1a cBefeHHan Bbibopka Bknovana 17 petent ns Yactn 1v 41 mnapgeHua ns Yactu 2, nonyyaBwmnx BbICOKYIO 03y pUucamniama.

CBepeHHan Bbl6opka (58 peTten)

6bln1M ManbymKamm 6blnKn feBOYKaMM

BonbwuHCTBO AeTen 6binu
Mnaglwe 2 Mecaues Ha
MOMEHT NOABNIEHUA
cumntomos CMA

neten (66 %) po Havyana neyeHua
pucaunnamomM cumntoMbl CMA 6binn
B TEeYeHue bonee 3 MecALEB

CMA — cnuHanbHaa MblweYyHaa aTpodua.



KakoBbl

pesynbTatbl
nccneposaHua?

KakoBbl 6b1511 pe3ynbTaTthl B CB€€HHOMU Bbi6bOopKe nocne 5 ner
neyveHuna?

. AEeTEeN BbIIN XUBbI 1
9 1 % neten 6binu 8 1 O/ HE HYXAANMCh B
R BEl ' nocroaHHOM

noanepxke
OblXxaHna*

\‘,

*MocToAHHaA NoAAEPXKKA AbIXaHWA onpeaenAeTca kak TpaxeoctoMud unu BiPAP (BeHTUnALMA nerkux ¢ AByxdasHbiM NONOXNUTENbHLIM AaBNEHNEM) B TEYEHME HE MeHee 16 YacoB B leHb HENPEPLIBHO B
TeyeHne 6onee 3 Hefenb UM NOCTOAHHAA MHTY6aLMA B Te4eHMe 6onee 3 HeaeNb NPW OTCYTCTBUW WU NOCNE paspelleHna OCTPOro 06paTMMOro ABMEHNA.

Tpaxeoctomua — 310 NpoLeaypa, Npu KOTOPOIi Yepes Weto B TPAxelo BBOAMTCA crelmanbHan Tpy6ka. OHa noMoraet BO3ayxy nonapath B erkue.

BiPaP — ato annapar, koTopblit 06ecneunBaet AbixaHne C NPUMEHEHNEM NTULLEBOI MACKH.

MHTyBauma — aTo Nnpoueaypa, Npu KOTOPOi cneuuanbHas Tpy6ka BCTaBAAETCA Yepes POT M NPOBOAMUTCA BHU3 B Tpaxeto. OHa noMoraeT BO3AyXy nonaaarth B nerkue.



KakoBbl

pesynbTatbl
uccnepoBaHuUa?

CkonbKo geteu Mornm cupeTtb 6e3 nogaepxku nocne 5 ner
neYveHua pucauniamMom ?

(o)
62 /O MOrNiM cuaeTb 6e3 NnognepXKu He MeHee
; 5 cekyHA, COrnacHo oLeHkKe no wkane
36 n3 58 peten ’
( Aeren) BSID-III.
59 %
(o) MOrNiM cuaeTb 6e3 NnognepXKu He MeHee
(34 3 58 peteit) 30 cekyHA, coOrnacHo oLeHke no wkane
BSID-III.
(o)
(o) MOrnn cuaeTb 6e3 NoaaepPXKN CornacHo
; OUEHKe Mo wkane
(34 n3 58 peten) HINE-2.

Bonee noapo6Hyio nHpopMauuio 06 aTnx nokasarenax Gpuanyeckmx cnocobHocTen cM. B bpowtope "OcHoBHble cBegeHna o MEM 1 SMAIS B KOHTEKCTE OLLEHKHU

pesynbTaTtoB npu CMA". @
BSID-IIl — wkanbl beinu ana oueHkn pa3BuTMA MNaaeHLEB U fieTell paHHero Bo3pacrta, TpeTbe nsaanue; HINE-2 — HeBponoruyeckoe uccnegoBaHve MnageHLeB no MeToay KnuHukM Hammersmith, mogynb 2.



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

CKonbKo geten MOrnm CToATb U XoAUTb Nocse 5 neTt neyeHusa
pucaunaiamMom?

MOTIN CTOATL 6€3 NoAAEePXKU
cornacHo oueHke no wkane BSID-III.

MOTI/IN CTOATb C NOAAEPXKON nnu 6e3 Hee,

cornacHo oueHke no wkane HINE-2.

MOTrIM XOAMTb 6€3 NOAAEPXKKM
cornacHo oueHke no wkane BSID-III.

MOTIM XOAMTb C NOAAEPXKKON
cornacHo oueHke no wkane HINE-2.

bBonee nogpobHyto MHGopMauno 0 NokasaTenix MOTOPHOro pa3BUTUA CM. B bpowtope "OcHoBHble cBepeHna o MFM n SMAIS B KOHTEKCTE OLIEHKMW PE3YIILTATOR

o @
BSID-IIl — wkanbl beinu ana oueHkn pa3BuTMA MNaaeHLEB U fieTell paHHero Bo3pacrta, TpeTbe nsaanue; HINE-2 — HeBponoruyeckoe uccnegoBaHve MnageHLeB no MeToay KnuHukM Hammersmith, mogynb 2.



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

KakoBbl

pesynbTatbl
uccnepoBaHuUa?

CkonbKo getet MOrnu rnoTaTtb U NUTATbLCA Yepes poT nochne
5 neTt nevyeHuna pucaunaamMom?

96 % 921 % 80 %

/ (46 n3 48 peten) (42 n3 46 peten) (37 n3 46 peten)
MOrau rnotarb* MOT /I NUTaTbCA MO/ NUTaTbCA Yepes
yepes poT. poT 6€3 Kakon-NnM6o

NoAAEPXKN NUTAHKUA.

+ Tpu oueHKe rnoTaHUA U KOPMNEHUA AeTel NpoBepAnach UX CNOCO6HOCTb €CTb YEPE3 POT U
TO, HACKOJIbKO XOPOLO OHU MOTYT r10TaThb MULLY WU HANUTKW.

¢ I'Io.u..u.ep>KKa nUTaHUA ocywiecTBenAanacCb Yepe3 30HA anAa KopMneHua.



Nccneposanne FIREFISH yxe 3aBepluieHo. [let npownu Kypc fievyeHma go 5 nert.

[aHHble 0 N060YHbIX 3pdekTax nonyveHbl U3 ceeaeHomn Boibopku nccnegosanua FIREFISH, B koTopyto Bownu Bce getn n3 Yactm 1,
nosly4yaBLlIne BbICOKYIO f03y pUcaunnama, v Bce getm us Yactm 2.

Mo604YHbIMK 3¢¢eKTaMM ABNAOTCA MeANLUNHCKHNe I'Ip061'leMbI (TaKMe KaK ronoBOKpPYXeHUue niu He,D,OMOFaHMe), KOTOpPbI€ BO3HMKAIOT BO BpEMA
nccnenoBaHus.

He Bce no60o4HbIe 3pdekTbl CBA3AHBI C UCC/IeAYEMbIM NpenapaTtoM, HEKOTOPbIE U3 HUX BO3HUKAIOT cyvanHo. Bpaum coobuwatot komnaHum "Pow"
060 BCEeX MeguLMHCKUX NpobneMax, BOSHUKILMX Y NoAeN BO BpEMA NCCNEef0BaHMUA, YTOObI MOXHO 6b110 BbIABUTL 3aKOHOMEPHOCTU Y KaXA0ro
y4yacTHUKa.

BaxHo 3HaTh, 4TO:
* HeyBcex y4yacTHUKOB 3TOro UCCnefoBaHMA HAbNOAaNUCh BCe YKa3daHHble NO60YHbIE 3PP EKTbI.
* [lo6o4Hble 3$ppeKkTbl BAPbMPOBANCH MO CTENEHUN TAXECTUN OT IErKMUX A0 CEPbE3HbIX U MOF N NPOABNATLCA Y NIOAEN NO-Pa3HOMY.

* BaXHO OTMETUTb, YTO ONUCAHHbIE 3AeCb NO60UYHbIE 3$PEKTbI OTHOCATCA TOJILKO K OAHOMY 3TOMY UcCnefoBaHuto. MosToMy npuBefeHHbIe
3necb N060YHbIE 3PPEKTbI MOTYT OTAINYATLCA OT TEX, KOTOPbIE HabMoAaNUCh B APYrUX UCCNE0BaHUAX UM YKa3aHbl B UHCTPYKL MU -BKIaAbllwe
K lekapCTBEHHOMY npenapary.

CepbésHble n pacnpocTpaHeHHble N0O60YHbIE 3P dekTbl, 3apernctpupoBaHHbie B uccnegosanmm FIREFISH, nepeuncneHnsl B cnegytowmx

pasgenax. @



Kakue 6b1nu

no6oYHble
apdekTbI?

KakoBbl 6b1511 cepbe3Hblie No60oUHblIe 3¢PeKTbI B
unccneposaHuu FIREFISH?

Mo604HbIN 3¢ deKT cunTaeTca cepbe3HbIM, €CNIU OH NPEACTaBNAET yrpo3y ANA XU3HU, TpebyeT rocnuTanm3anmnm unm Bbi3biBaeTt
[ONIrOCPOYHbIE NPO6EMbI.

He Bce 3aperuncTtpupoBsaHHbie Cepbe3Hble Nno6o4Hble 3¢¢eKTbI CBA3aHbl C UCCnegyeMbiM nNpenapaTtom.

Y neyx neten B uccneposaHumn FIREFISH 6b1nn cepbe3Hble No6o4Hbie 3¢$eKTbl, KOTOpble, MO MHEHUIO Bpaven-uccnegosarenen, 6binm
CcBA3aHbl C NPMEMOM pucauniama.
370 6bINN MHPEKLUA BO3AYXOHOCHbIX MeLLOYKOB (anbBeon) B nerkux (MHeBMOHMA) U HEQOCTATOK KMcnopoaa B opraHusMe (acukcua).

CepbesHblenoboyHblie adpdekTbl 6binn 3apernctpupoBaHsl y 47 ns 58 getet (81 %) B uccnegosanum FIREFISH.
3pecb nepeyncneHbl Hanbonee Yactble cepbe3Hble NO60YHbIE IPdeKThI.

Kaxabiv n3 aTux no6o4HbIX 3$PeKTOB 6bIN 3apEerncCTpUpoOBaH HE MEHee YeM Yy YeTbipex geTen.

Y kakoro npoueHTa geteun 6bin
3aperucTpMpoBaH 3TOT NO604HbIN 3¢pPeKT?

Haubonee yactble cepbe3Hbie N0604HbIE 3¢ PeKTbI

MHekuma BO3AYXOHOCHbLIX MELIOYKOB B IerKux (MHeBMOHMA) 45 % (26 n3 58 pneten)
3aTpyaHeHHoe AbixaHue (pecnupaTopHbI gucTpecc) 10 % (6 M3 58 pneten)
JleroyHas nHdekuus, Bbi3BaHHARA BUPYCOM (BUPYCHAA MHEBMOHUA) 9 % (5 13 58 peten)
Henocrtatok kucnopoga B opraHuame (4bixarebHAA He4OCTATOYHOCTb) 7 % (4 n3 58 netei)




Kakue 6b1nu

no6oYHble
apdekTbI?

KakoBbl 6b1511 no60ouHble 3¢PekTbl B uccnepaosarium FIREFISH?

Mo604YHbIMM 3 PeKkTaMU ABNAIOTCA MEAULMHCKME NPOBEMbI (TaKne Kak FONoBOKPYXEHWE UM HELOMOTraHWE), KOTOPbIE BO3HUKAIOT BO
BpeMA uccnenoBaHua.
He Bce no6ou4Hble 3¢ dekThl, 0 KOTOPLIX COObLaeTCA, CBA3aHbI C UCCIeAyeMbIM NpenapaToM.

3pecb nepeyncneHbl Hanbonee Yactble NO60YHbIE 3P deKThl, 3aperucTpupoBaHHbie B uccnepgoeadum FIREFISH.

Kaxpabin n3 atTnx no604HbIX 3gpHeKToB 6bIS1 3aperncTpuposaH He MeHee yeMy 11 peTen.

Y kakoro npoLeHTa geteun 6bin
Haun6onee yactbie No60o4HbIe 3¢PeKTbI poul -

3aperucTpmMpoBaH 3TOT NO60YHbIN 3pPeKT?

NHekuma Hoca, ropna u nasyx (MHpekyna BepXHUX BbIXATEbHbIX MyTe) 64 %
Jluxopagnka (nupekcua) (37 ns 58 pereit)
MHekLma BO3AYXOHOCHLIX MELIOYKOB B NIerkux (MHeBMOHUA) Sk
(29 3 58 neten)

Bocnanenue Hoca v ropna (HazopapuHrur) 28 %
Ouapen (16 n3 58 geten)
3ano e

P (15 3 58 geteit)
TowHorta (peoTa)
Kawenb 21%
COVID-19 (12 m3 58 pereit)
HacMopk nnu 3anoXeHHOCTb HOCa, YnXxaHue (DUMHMT)
BocnaneHue gbixaTefbHbIX NyTeN B Nerkux (6poHxuT) 19 %
MHekuma Hoca, ropna u gbixatenbHblX NyTei (MHPEKLUA AbIXATENbHbIX MyTeH) (11 13 58 peten)




Kakue 6b1nu

no6oYHble
apdekTbI?

Kakue no6ouHble 3¢ PpeKTbl 6b151M cBA3AHDbI C NevYeHneM
pucaunsiamMom?

B uccneposanum FIREFISH Bpayu 3saperucrpuposanu no6ouHble 3¢$eKTbl, KOTOPbIE NPEANONIOXUTENIbHO 6bI/TM CBA3AHbI C PUCAUNIIAMOM,
y 11 n3 58 peten (19 %).

3necb nepeuncneHsl Hanbonee Yactble NO60YHbIE 3GPEKTbI, CBA3AHHLIE C NPUEMOM pUCAUNIaMa.

Kaxxgbi n3 aTnx no60o4HbIX 3¢ PeKTOB 6bI1 3apPErnCTPMpPOBaAH HE MEHEE YEM Y 1IBOUX AlEeTEN.

Haunbonee yacTtbie No6o4HbIe 3¢PeKTbl, CBA3AHHDbIE C IeHEHUEM Y Kakoro npoueHTta aeteu 6bin
pucaunnaMom 3aperucTpupoBaH 3TOT NO604HbIN 3pPeKT?
KpoBb B Moue (rematypus) 5% (3 u3 58 netei)

MH¢ekLma BO3AYXOHOCHLIX MELIOYKOB B NIerkux (MHeBMOHUA) 3% (2 u3 58 petei)

3anop 3% (2 u3 58 netein)

NHekuma MoyeBbIBOAALMX NYTE 3 % (2 u3 58 netei)

N3MeHeHue uBeTa Koxu 3% (2 n3 58 peten)

Mnockue KpacHble y4aCTKM Ha KOXE, MOKPbITbIe MENKUMU NPUMOAHATEIMU 06pa3oBaHUAMM 3% (2 w3 58 nerei)

(MakynonanynesHasd cbinb)




[na takoro 3abonesaHun, kak CMA, B ne4eHnn KOTOPOro octaloTcaA Npo6esibl M He yA0B/IETBOPEHbI NOTPEBHOCTU NALNEHTOB, U3yYeHune
BO3MOXHbIX HOBbIX NPENapaToB U pasfiM4HbIX CNOCO60B NpUMeHeHUA (HanpuMep, pucanniaMa — e4UHCTBEHHOIO 0J06PEHHOI0 NepopPanbHOro
npenapara anda nevyeHuna CMA) BaxHo ANnA ynyyleHuna pe3ybTaToB IeYeHUA ¥ yxoaa 3a nauneHTamu.

Pesynbrtatbl uccneposanua FIREFISH no3sonunu yyeHbIM n nioaam, xxusywnm co CMA, nyyiwe noHATb BIMAHME pucannnama Ha niogen co CMA
™mna 1.

NccnepoBaHua pucgmnnaMa npoaonxarloTca, v NaHnpyeTcA NpoBeAeHne AabHenWnx uccnenoBaHum.

MonyyeHHble pe3ynbTatbl NO3BONMAM NOJO6PaTL Hanbonee apdexkTMBHYI0 03y pucaunnama ana geten co CMA tuna 1 cnoco6cTsoBanu
0406peHuIo pucamuniaMa opraHamMun 3gpaBooxpaHeHus gna nevyeHma CMA.

Pucannnam ogobpeH YnpaBneHneM no KOHTPOio kayecTBa NpoaykToB u nekapctBeHHbix cpeacTts CLUA (Food & Drug Administration, FDA) ana
neyenna CMAy B3pocnbix u geten.

Pucaunnam opobpex Esponenickon kommuccuen no neyeHunio CMA y naymentos ¢ CMA tuna 1, tuna 2 unu tuna 3 nnm ¢ konvamn reHa SMN2 B
KONIn4ecTBe OT OQHOM A0 YeTbIPEX.

B paHHbIN KpaTKn 0630p BOWwNM pe3ynbTatel Bcero uccneposanuna FIREFISH. [letn nonyyanu nevyeHne pucamnnamMom B
TeyeHue nepuopa ao 5 ner.

OTn pesynbTaTthbl BaXHbl 418 NOHUMaHMA npoduna 6e3onacHoCcTn pucamnnama npu nevyenum geten co CMA tuna 1.

Hw ogHO nccnepoBaHne HE MOXET paccka3aTtb HaM BC€ O pUCKax 1 NoJib3€ JIEKAPCTBEHHOI O npenapara. Bcerpa
COBeTyVITer C BpayoM, npexape 4yem npuHnmatb Kakve-nn6o peweHnAa OTHOCUTENIbHO Ie4YeHuA.

FDA — ¥YnpaBneHvneM no KOHTpOto ka4yecTBa NPoAyKToB 1 nekapcTBeHHbIX cpeacts CLUA; EC — EBponeiickas komuccua; CMA — cnuHanbHan MblweyHaa atpodusa. @



HononHuntensHaa uHpopmMaLmAa
Fp,e A MOr'y noJiyvunTb AONOJTHUTEJIbHYIO
nHéopMaynio?

[ononHutenbHyio MHGOpMaLMIO 06 3TOM UCCNEeAO0BAHUM MOXHO HANTK Ha
cauTax, ykasaHHbIX HUXe:
https://clinicaltrials.gov/ct2/show/study/NCT02913482

https://forpatients.roche.com/en/trials/muscle-and-peripheral-
nerve-disease/sma/investigate-safety--tolerability--pk--pd-and-
efficacy-of-ro70340.html

MNonHoe Ha3BaHue 3TOro uccneposanuna: OTKPbITOE MHOTOLLEHTPOBOE
nccnepoBaHue C HeNpepbIBHbIM AN3alHOM, COCTOALLEE U3 ABYX YacTew,
no oueHke 6e30NacHOCTU, NePEHOCUMOCTU, GapMaKOKMHETUKMN,
dapmakogmHamumkn n appekTmBHocTn npenaparta RO7034067 y neten co
CMUHaNbHOW MbllleYyHoW aTpoduen Tuna 1.

310 UccnepoBaHue Takxe HasbiBaeTca "FIREFISH".

Homep npoTtokona atoro uccnepgosanua: BP39056.

NpeHTndumkaumoHHbIN HOMEp uccnegoBaHua Ha Beb-cante
ClinicalTrials.gov: NCT02913482.

Homep atoro uccneposanua B EudraCT: 2016-000778-40.

[ata noarotoBku: ceHtA6pb 2024 r. | M-XX-00017654

Ecnu Bbl unun Baw pebeHok npuHUManu yyactme B 3TOM
uccneposaHun uy Bac ectb Bonpochl 0 ero pesynbrarax,
obpawantecb K CBOEMy Bpauy.

Ecnuy Bac octanucek Bonpocsl, obpatutech K npeacTaBuTento
koMnaHun «Pow» B BaweM pernoHe.

Ap.pec CMNOHCOpa 3TOro uccnegoBaHuAa:

F. Hoffmann-La Roche Grenzacherstrasse 124 CH-4070 Basel,
Switzerland (LLeeitnapun)

B npeabiaywmx pokyMeHTax 6bina npeacraBneHa kparkaa mHopMauma
0 pesyJsibTartax MccrnepoBaHua nocne Toro, Kak geTu
3asepwunu 1rogun 2 roga nevyeHna pucanniamom.

Haxxmute 3pechb, 4T06bl NPOCMOTPETL 0630p AaHHbIX 32 1 rop.

HaxMute 3pecb, 4To6bl NPOCMOTPETL 0630P AaHHbIX 32 2 rofa.


https://clinicaltrials.gov/ct2/show/study/NCT02913482
https://forpatients.roche.com/en/trials/muscle-and-peripheral-nerve-disease/sma/investigate-safety--tolerability--pk--pd-and-efficacy-of-ro70340.html
https://forpatients.roche.com/en/trials/muscle-and-peripheral-nerve-disease/sma/investigate-safety--tolerability--pk--pd-and-efficacy-of-ro70340.html
https://forpatients.roche.com/en/trials/muscle-and-peripheral-nerve-disease/sma/investigate-safety--tolerability--pk--pd-and-efficacy-of-ro70340.html

