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3aranbHa XTo0 Mir 6paTtn Lo sin6yBanoca ki 6ynn Lo mMu Oe aMoxy

n o Axi 6ynu no6i4Hi . q
iHpopMauia npo y4yacTby nip Yac pe3ynbTatu e):t:el('m" Ai3Hanucanig oTpuMaTtm A\
BOChimKeHHA AocnipKeHHi? AOCAigKeHHA? BocnigKeHHA? : Yac uboro 6inbLie ﬁ

pocnipKeHHa? iHpopMawii?

IHpopMaLia Npo Len KOPpOoTKUMN ornag,

Lle KopoTkui1 BUKNaA pe3ynbTartiB KNiHiYHOro BUNPO6yBaHHA (L0 Ha3UBAETLCA «AOCiAXEHHA» B LbOMY AOKYMEHTI). BiH 6yB nigrotoBneHuii gna
npeacTaBHUKIB FPOMaACbKOCTI Ta NtoAen, AKi 6pann y4acTb Yy AOCNIAXEHHI.

DocnipxeHnHa FIREFISH (NCT02913482) posnovanocay rpyaHi 2016 poky Ta 3aBeplunoca y rpyaHi 2023 poky. Lieit kopoTkuit ornag 6yno
NiAroToBAEHO NiCNA 3aKiHYeHHA focniaXeHHA. [lpenapaToM, AKMM BUBYANM Y paMKax LbOro AOCNiAXeHHA, 6yB pucannnam.

Lini (kiHueBi Touku) pocnipxeHHa FIREFISH 6ynu gocarHyTi B nuctonagi 2019 poky, Konv oCTaHHi y4acHUK gocnigxeHHA 3aBepwus 1 pik NikyBaHHA
pucavnnamoM. Y uboMy AOKYMEHTI MiCTUTbCA KOPOTKUI BUKNAA OCTaTOYHUX pe3ynbTartiB gocnigxeHHa FIREFISH nicna noro saBepluieHHA.

Lle kopoTKMI ornag MicTUTb Taky iHpopMmauito:

3aranbHa iHpopMaLia Npo gocnip)XeHHA

XTO Mir 6paTu y4acTb y AOCNiAKEHHi?

Y nonepepHix pokyMeHTax 6yB npeacraBneHun

Lllo Bin6yBanocs nig 4ac AocnipKeHHA? KOPOTKWIl OTNAA Pe3ynbTaTtis AoChimKeHHA FIHEFISH
nicna Toro, AK Aitn 3aBepwunnu 1 pik i 2 poku NikyBaHHA
pucauniaMmom.

flki 6ynu pesynbTaTu gocnip)XeHHAa?

HatucHiTb TyT, W06 03HAaNOMUTUCA 3 KOPOTKUM OrNAZOM
Aki 6ynu no6iuHi epekTn? aaHux 3a 1 pik.

HatucHiTb TyT, W06 03HAaNOMUTUCA 3 KOPOTKUM OrNAZOM
LaHWX 3a 2 poKM.

[e a Moy oTpuMaTu 6inbLue iHpopmauii?

LLlo Mu gi3Hanuca nig Yac uboro gocnipXXeHHa?



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

3aranbHa
iHpopmMauia npo

aocnipgXXeHHA

LLlo Take CMA?

CniHanbHa M’a3oBa aTtpodia (CMA) — Le piakicHe reHeTUYHe HEMPOM’'A30BE 3aXBOPIOBAHHA, WO PYHYE HEPBOBI KNITUHMK, AKI KEPYIOTb M'A3aMH, Tak
3BaHi MOTOHENPOHM.

PyiHyBaHHA MOTOHENPOHIB

CNPUYNHAE M'A30BY CNabKICTb i
BTPaTy pyXoBuX QYHKLIiN Yepes
y BUCHaXeHHA (aTpogdito) M’AsiB.

CMA pyiHy€ HepBOBIi KNiITUHN CIIMHHOT O MO3KY,
O KepyloTb M'A3aMU, TaK 3BaHi MOTOHEWPOHM.

\\

Jliopw, aki xmByTb 3 CMA, MaloTb TPYAHOLLi 3 BAKOHAHHAM OCHOBHUX XMUTTEBUX QYHKLi, B TOMY YNCAIi 3 AUXAHHAM | KOBTAHHAM.

Taxkicte CMA 3anexuTtb Bif 6aratbox ¢pakTopis, BK/IOYHO 3 BiKOM, Y AKOMY BMHUKalOTb cuMmnToMu. IcHye n’ate tmunie CMA, 3anexHo Bif BiKy
BUHWUKHEHHA CUMMNTOMIB Ta AOCATHEHHA HANBULLOMO PiBHA PO3BUTKY $i3UYHUX MOXAUBOCTEN (Hanpuknag, 3aaTHOCTI CUAITA UM XOAUTH).

Tunu CMA

Tun Bik noyaTKky cMMNTOMIB Bnnus Ha M’A3U Ta pyXoBY 34aTHICTb
y yXoBYy

HemoBnATa He pyxaloTbcA aKTMBHO B YyTPO6i Matepi i HAPOAXYIOTLCA 3 BUPAXEHOIO M'A30BOIO

0 [lo HapoaXXeHHA cnabkicTio

1 Big Hapop)eHHa o 6 micAuis [iTV HiKONW HE 3MOXYTb CUAITU CAMOCTINHO

2 Big 6 po 18 Micauis [iTv 3a3BMYan MOXYTb CUAITK, a feAKIi MOXYTb CTOATM 3 AOMOMOrOI0, aJfleé BOHU HE MOXYTb XOA4UTH
3 MNMoumnHatoum 3 18 MmicAauis [iTv MOXYTb XOAUTH, ane 3 YaCOM BOHU MOXYTb BTPATUTU LiIO 3AaTHICTb

4 MoumnHatoum 3 18 pokis La opma CMA possuBaetbca B 3pinomy Biui. Lie HanmeHw taxkun tun CMA.

CMA — cniHanbHa M’A30Ba aTpodia.



3aranbHa
iHpopmMauia npo

aocnipgXXeHHA

Ona4voro nposoaunochb Le foCnigKeHHA?

Ha nouartky npoBepeHHA Lboro focnifXeHHA He iCHYBano XOAHMX MeToAIB NnikyBaHHA niofen i3 CMA.

MeTolo HOBUX METOLIB NiKyBaHHA € YCYHEHHA OCHOBHOI Nnpu4nHn CMA, nonomora niogam i3 CMA 'y 36inbleHHi TpMBaNoCTi XUTTA,
3MEeHLWeHHA CUMNTOMIB 3arasioM, 36epexXeHHA 30aTHOCTI pyxatuca (pyxoBoT ¢yHKLiT) Ta noNinWeHHA AKOCTi XMUTTA.

HocnigxeHHa NPOBOAMNOCA 3 METOIO BUBYEHHSA 6€3NeYHOCTi Ta epeKTUBHOCTI (HACKiNbKK f06pe Aie NikyBaHHA)
pucaunnamy y aiten 3 CMA 1-ro tuny, Bik AKMX Ha MOMEHT BKJIIOYEHHA Yy AOCNIAXEHHA CTaHOBMB Big 1 80 7 MicAuiB.

CMA — cniHanbHa M’A3oBa aTpodis.



MpuynHoto BUHUKHEHHA CMA € HU3bKUii piBeHb 6inka, AKMI HA3MBAETLCA BiIKOM «BUXUBAHHA MOTOHEWNPOHIB» (TakoX BigoMuit Ak 6inok SMN).

Binok SMN Mae BupiwanbHe 3Ha4yeHHA AnA pyHKLiT HEPBIB, AKi KOHTPONIOIOTL M'A3KN. bes gocTaTHbO BUcokoro piBHA 6inka SMN Ui HepBK nepecTaloTb
PYHKUiIOHYBaTV HANEXHUM YUHOM (BereHepytoThb) i B KiHLLEBOMY NiACYMKY BiAMUPaIOTb, CIPUUYUHAIOYU CNABKICTb I BUCHAXEHHA M'A3IB.

Binok SMN B 0CHOBHOMY BMPO6AETLCA 32 LOMOMOIOI0 reHa, AKUN HA3UBAETLCA FEHOM «BMXMBAHHA MOTOHEMPOHIB 1» (Takox BigoMuin Ak SMN 7).

Y spoposux nogen reH SMN 71 3abe3neuye Y niopgen i3 CMA cnocTtepiraerbca 3aMiHa (MyTauia) B
cuHTes 6inka SMN reHi SMN 1, wo 6nokye cuHTes binka SMN
SMN1 OHK SMN OHK

Binok

Po6ouuit 6inok SMN

CMA — cniHanbHa M’a3oBa atpodin; SMN — BuxmBaHHA MOTOHelpoHiB (survival of motor neuron). @



Jllogy MaloTb CXOXMI FreH, AKUN HAa3MBAETLCA FEHOM BUXUBAHHA MOTOHENPOHIB 2 (Takox BigoMui Ak SMN2), wo Moxe 6yTn «pe3epBHUM» FeHOM AnA
cuntesy 6inka SMN. Jliopam i3 CMA notpi6Ho Bukopuctosysatn SMN2 ona cuntesy 6inka SMN, ockinbku B HUx Hemae SMN17.

OpHak nuwe 6nunsbko 13 10 (10 %) 6inkie SMN, Bupo6neHux Ha ocHoBi SMN2, yHKLiOHY€E HaneXHUM YnHOM. Liboro 6inka HegocTaTHbLO ANA
koMmneHcauii BTpatu reHa SMNT.

Yum binbwe konin reHa SMN2 € B nioguHu, TMM binbwe 6inka SMN BoHa Moxe BUPO6NATH, o pobuTte cuMnToMm CMA MeHLW TAXKUMMU.

Y 3popoBux nioaen Y niopenis CMA

SMN1 SMN2 SMN1 SMN2

L

100 % $yHKLiOHaNbHOrO 10 % dyHkuioHanbHoro 0 dpyHKUioOHaNnbHOr O 6inka 10 % pyHKUiOHaNbHOro
6inka SMN 6inka SMN SMN 6inka SMN
®yHKLiOHaNbHUI Binok HedykHuioHanbHui 6inok
SMN SMN

CMA — cniHanbHa M’a3oBa atpodin; SMN — BuxmBaHHA MOTOHelpoHiB (survival of motor neuron). @



Pucpunnam — ue npenapar, Akun susyanu B gocnigxeHHi FIREFISH.

Pucaunnam mae popMy piauHu, Aky npuitMatoTb OAUH pa3 Ha 06y BcepeamnHy (nepopanbHo) a6o BBOAATL 3a AONOMOrOl0 30HAY ANA FOAYBaHHA Y
pasi npo6sieM 3 KOBTAHHAM.

Pucpaunnam pospobnenun, wo6 gonomortu reHy SMN2 3abesnevyBatn BUpo6aeHHA 6inbloi KinbKocTi pyHKUioHanbHoro 6inka SMN gna nigTpumku
Ta NoninweHHA M’A30BOT YHKLT.

IHcTpyKUuii reHa SMN2 € HenpaBunbHUMY, | 6inbwicTb BUpo6neHoro 6inka SMN He npautoe. Pucgunnam npuuinbHo gie Ha iHcTpykuii (MPHK) rena
SMN2, w06 3a6e3ne4yntn BUpO6eHHA 6inbWol KiNbKoCTi dyHKLiOHanbHOro 6inka SMN.

SMN1 SMN2

MpuyineHo pie
Ha MPHK

®yHKLiOHaNbHUI Binok HedyHkuioHanbHui 6inok @
SMN — BuUXuBaHHA MOTOHENpPOHIB (survival of motor neuron). SMN SMN



Mertoto pocnipxeHHa FIREFISH 6yno oTpuMaHHA BignoBigen Ha 3anMTaHHA NPO pUCAUNIaM.
o6 3po3yMiTn epekTn pucamnnamy, 4OCNiAXKEHHA BKOUYANO KiflbKa NOKa3HUKIB OLiHKM pe3ynbTaTiB (KiHLEBUX TOYOK).
KiHU€eBi TOYKM — KOHKPETHI KinbKiCHi MOKa3HWUKM, WO BUKOPUCTOBYIOTLCA AOCHIAHUKAMW AJ1A OLIHKN epeKTIB [OCNiIAXKYBAHOTO JliKyBaHHA.

. BMKOPUCTOBYIOTLCA ANA BiAMNOBIAI HA FONIOBHE 3aNUTaHHA focNiaXeHHA. [locnig)XeHHA BBAXa€TbCA YCMIlWHUM, AKLLO Wi
pe3ynbTati a6o nogii BiabyBatoTbCA B MEBHUI MOMEHT A0CiAXeHHA (NepBMHHA KiHL.eBa ToOYKa AOCArHYTA).

. HadaloTb 4OAATKOBY iHpOpMaLilo, AKa JonoMarae 4ocnigHUKaM 3po3yMiTn epeKkTv SOCNiAXKYBAHOTO JliKyBaHHA.

HocnipxeHHa FIREFISH 6yno posgineHo Ha ABi YacTUHM.



3aranbHa
iHpopmMauia npo

aocnipgXXeHHA

LLlo xoTinu gisHaTuca gocnigHUKu
B YacTuHi 1 pocnip)xeHHAa FIREFISH?

Ha fke ronoBHe 3anuTaHHA (nepenHHa KiHLeBa ToYKa) AOCNIAHUKM XOTiNIN 3HANTK
BignoBigb y yactuHi 1 pocnipxeHHa FIREFISH?

PekoMeHpoBaHa fgo3a pucagunnamy ana nikyBaHHA HEMOBJIAT BiKOM
Bia 1 oo 7 micauis i3 CMA 1 Tuny pna 3actocyBaHHA B yactuHi 2 pocnimxerHsa FIREFISH.

* [nAa BU3HAYEHHA [03U [OCHIAHUKN BUBYAW PiBHI pucaunnaMy B KPOBI AiTen, AKi bpanu yyactb y
AOCHNIAXEHHI, | BA3HaYann y Hux piseHb binka SMN.

* BubpaHa po3a mana 6ytn 6e3ne4Holo Ta NOBMHHA 6yna NpM3BOANTM A0 3HAYHOrO 36iNbWEHHA PiBHA binka
SMN.

CMA — cniHanbHa M’a3oBa atpodin; SMN — BuxmBaHHA MOTOHelpoHiB (survival of motor neuron).



3aranbHa
iHpopmMauia npo

aocnipgXXeHHA

LLlo xoTinu gisHaTuca gocnigHUKu
B YacTuHi 2 pocnip)xeHHA FIREFISH?

» [osapucgunnamy, BubpaHa B YactuHi 1 gocnimkerHsa FIREFISH, npusHavyanacsa BCiM
QiTAM y YacTuHi 2.

* Hanake ronoBHe 3anuTaHHA (NepenHHa KiHLEBA TOYKA) AOCNIAHUKA XOTiNu
3HanTM BignoBigb y YactuHi 2 pocnipxeHHa FIREFISH ?

lNMepBUHHOIO KiHL,eBOIO TO4KOIO YacTuHU 2 gocnig)xeHHAa FIREFISH 6yno BuB4eHHn
epekTMBHOCTI pucaunnamy (To6To BUSHAYEHHA TOr0, HACKiINIbKK [O6pPE BiH fgi€).

* [lnAa uboro ouiHiOBanuM BifCOTOK AiTen, AKi MOrAn CUAiTK 6€e3 NiATPUMKM NPOTATrOM LWOHANMEHLLEe
5 cekyHpA nicna 1 poky nikyBaHHA pucauniIamMom.

— LA kiHueBa Touka 6yna ob6paHa 3 ypaxyBaHHAM Toro, wo aitn 3 CMA 1-ro tuny, Aki He
OTPUMYIOTb NliKyBaHHA, 3a3BMYaM HE MOXYTb CUAITK 6€3 NiATPUMKM

CMA — cniHanbHa M’a3oBa atpodin; SMN — BuxmBaHHA MOTOHelpoHiB (survival of motor neuron).



3aranbHa
iHpopmMauia npo

aocnipgXXeHHA

LLlo xoTinu gizHaTuca nocnigHUKN NpoTAroM ycboro
5-piuHoro nepiony pocnipxxeHHAa FIREFISH?

* [licnaTtoro, AK 6yNun QOCArHYTI NepsuHHI KiHLeBl Toukn BYacTuHax 1i 2
nocnipxenHa FIREFISH, yci gitn Mornn npoaoBxyBaTtu y4acTb y AOCNiIAXKEHHI
NPOTAroM nepioay A0 5 POKiB.

e AkuMK 6ynu iHWIi BaXMBI 3anUTaHHA (BTOPUHHI Ta NOLLYKOBI KIHLEBI TOYKM),
BiANOBiAb Ha AKi pocnigHMKK xoTinm 3’acysatu B pocnimrenHi FIREFISH npotarom
yCbOro 5-pivyHoro nepiony?

BTOpUHHI TA NOWYKOB! KIHLEeB! TOYMKX NOBUHHI 6yNun gaTtn BigNoBigb
Ha 3anuMTaHHA NPO KiNbKIiCTb AiTeN, AKi:

*  BUXWUU
* MOIJIN CMOXMBATH XY Yepes poT
* [OCArIN NEeBHUX eTaniB PyxoBoro (MOTOPHOro) po3BUTKY

* Manu nobivyHi epekTu

CMA — cniHanbHa M’a3oBa atpodin; SMN — BuxmBaHHA MOTOHelpoHiB (survival of motor neuron).



3aranbHa
iHpopmMauia npo

aocnipgXXeHHA

Ak pocnigHMKn BU3HaYanum ¢pisn4vHi MOXXIMBOCTI
aiten y pocnipxeHHi FIREFISH?

®i3nYHi MOXNMBOCTI Y AAHOMY BMNafKy O3Hayae€, HaCKinbkn fobpe AUTUHA MOXE BMKOPUCTOBYBATM Pi3Hi YACTUHM Tina ANA BUKOHAHHA TakKuX
eTaniB po3BUTKY, AK CUAIHHA, CTOAHHA Ta XoAb6a.

Y pocnigxenHni FIREFISH ona ouiHku giten, AKi oTpuMyBanu pucaunnam, BUKOPUCTOBYBaNU pi3Hi Tectu (pesynbTatu).

LLkanu Benni ona ouiHKu po3BUTKY HEMOBNAT i
AiTen paHHbOro Biky, TpeTe BUpaaHHA (Bayley
Scales of Infant and Toddler Development, Third
Edition, BSID-III)

f

3a ponomoroto wkanu ESID-III ouiHIOTb, HACKiNbKN fo6pe fitn 3a gonoMoroto wKanm MOXHa BU3HAYUTU, YN MOXYTb AiTK
BUKOHYIOTb Pi3Hi BUAM AiANbHOCTI (Taki AK CUAIHHA, CTOAHHA Ta [BOCArTU TaKNX €TaniB PO3BUTKY, AK TPUMAHHA rONI0OBU, CUAIHHA,
X0Ab6a) MOPIBHAHO 3 iHWMWMM AiTbMU TOTO X BiKY. nepeko4vyBaHHA Ha 6ik, CTOAHHA Ta xoAbba.
HYomy norpiben uen rect? LLe iHCTPYMEHT anAa AiarHoCTMKM 3a 4onoMoroio Lboro Tecty
3aTPMMKM PO3BUTKY Y AiTeu BikoM Big 1 a0 42 micadis. OLHIOIOTb, YN MOXE AUTMHA AOCATTM OCHOBHUX €TamniB MOTOPHOIO
(pyxoBoro) po3BuTky, Aki BianosigatoTs ii Biky.
binbw poknapHy iHbopMaLito NPo Li NOKa3HUKM MOTOPHOIO PO3BUTKY AMB. Y 6powypi «OcHoBHi BigoMocTi npo MFM 1a SMAIS y KOHTEKCTi OLLiHKM
pesynbTaTtie npu CMA». @
BSID-IIl — wkanu beini ana ouiHku po3BUTKY HEMOBNAT i AiTel paHHbOro Biky, TpeTe BuAaHHA; HINE-2 — HeBponoriyHe o6CcTeXeHHA HEeMOBNAT 3a MeTOfOM kNiHiku Hammersmith, mopynb 2;

CMA — cniHanbHa M’A30Ba atpodia.


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

3aranbHa
iHpopMauin npo

aocnipgXXeHHA

Konu n pe nposogunoca ue pocnipg)xeHHa?

HocnipxenHa FIREFISH po3novanocay rpyaHi 2016 poky i 3akiHunnocay rpyaHi 2023 poky, konu BCi AiTk, AKi 6pann B HbOMy y4yacTb, OTpUManm
nikyBaHHA pucauniaMoM npoTarom nepioay Ao 5 pokis. Llen kopoTtkun ornag pocnigxeHHa 6yno cknageHo nicsia Noro 3akiHYeHHs.

FIREFISH — ue mixHapoaHe pocnigxeHHa, ake nposogunoca B 17 nikapHaxy 12 kpaiHax cBiTy. Ha kapTi HWX4e nokasaHi Micua NnpoBeAeHHsA
AOCNIfXKEHHSA.

KpaiHu, B aAkux nposogunoca pocnigxeHHa FIREFISH:

- benbria

* bpa3sunia
© Kutan

+ Xopsarin
© ®paHuia

© ltania

* AnoHin

* Monbwa

- Pocin

+ lUsenuyapia

+ TypeuunHa



XTo Mir 6paTn

yYacTby
AocnifgXeHHi?

XT0 Mir 6paTti y4acTb y AOCNIAKEHHI?

Y nocnigxeHnHi FIREFISH 6panu yyacTb aitn BikoM Big 1 40 7 MicALiB HA MOMEHT BKJTIOYEHHA B LOCNIAXEHHA (MoYaTKy y4acTi B HbOMY).
Ycimim 6yB BcTaHOBNeHuu giarHos CMA

Hux4e HaBefeHO OCHOBHI BUMOrM A0 AiTeNn, AKi 6panu y4acTb y AOCNiAXEHHI:

ity vornv 6paTh yq4acTb Y AOCHIAKEHHI, AKLLO Y HUX: AiTn He Morsin 6paT y4acTb y AOCIAKEHHI, AKLLO BOHM:
* BuHukau cumntomn CMA y Biui Big 1 A0 3 Micauis * bBbpanu y4yacTtb B iHWOMY KNiHIYHOMY AOCAIAXEHHI Y MeXax OCTaHHIX
3 MicAauiB

* Byno npoBefeHo TecT, AKuiA NiaTBepaus, wo ue CMA (reHeTu4HuI

.D,iaFHOS) * PaHiwe oTpuMyBaJin MEONKaMEHTO3HE ﬂiKyBaHHﬂ abo FeHHY 4K

KNiTMHHY Tepanito 3 npusogy CMA

* byno pBi koniireHa SMN2 . -
* [loTpebyBanu 3Ha4HOI MEAUYHOI NIATPUMKN ANA 3abe3neYeHHn

* byno pocArHyTo BiAHOBAEHHA MicnA 6yAb-AKOro MOXNBOrO AVXaHHA NPOTAroM Ginbue 16 ropnH Ha Aoy

KOPOTKOCTPOKOBOI O 3aXBOPIOBAHHA HA MOMEHT CKPUHIHTY B
LOCHNIAXEHHA, i TXHIW CTaH BBa)XXaBCA A,O0CTATHbO FrapHUM ANA
y4acTi y BOChNigXEeHHi

* OcraHHiM YacoM Manu eKCTpeHi cuTyauii, Wo BUMaranu HiYHoro
nepebyBaHHA y NikapHi, a60 CEPNO3Hi 3aXBOPIOBAHHA, Bif, AKUX BOHU
He NOBHICTIO BiAHOBUAUCA.

MoBHy iHdopMaLito Npo KpUTepii BKNIOYEHHA/BUKNIOYEHHA MOXHA 3HANUTK Ha canTi: https://clinicaltrials.gov/ct2/show/NCT02908685.

CMA — cniHanbHa M’A30Ba atpodin; SMN — BUxXMBaHHA MOTOHENPOHIB (survival of motor neuron).



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

HocnigxenHa FIREFISH 6yno

* TepMiH O3Hauvae, Wo BCi 0cobu, 3anyyeHi B 4OCNIAXEHHA, BKMIOYHO 3 AiTbMU, AKIi 6€pyTb y4aCTb Y HbOMY, IXHIMU CiM’AMM Ta NlikapAMM-
AOCNiAHUKAMU, 3HANN, AKE NiKyBaHHA OTPMMYBAB y4aCHUK.

* YciyvacHuku gocnigXeHHA OTPUMyBaNv pUcaunnam.
*  YyacHuKM OTPUMYyBaIM PUCAUNIAM NPOTArOM 2 POKiB B OCHOBHIM YaCTWHI JOCNIAXEHHA.

* [licnA 3aBepweHHA OCHOBHOI YaCTUHU AOCNIAXEHHA y4aCHMKM MOTIN HA BTACHWUI PO3CyA NPOAOBXYBATU OTPUMYBATH PUCAUNIAM MPOTATOM e
3 pokiB (uem nepioa Ha3MBaBCA BiAKPUTUM LOAATKOBUM NEPIOAOM).

Nocnipwenna FIREFISH cknapanocs i3 ABOX YacTuH:
* ¥ vactuHi 1 Bunpo6oByBanu pi3Hi 403N pucaunnamy 3 MeTolo nigbopy onTuManbHoi go3u ana giren i3 CMA 1-ro tuny.

* Y yacTuHi 2 ouiHloBanu e$pekTMBHICTb (Hackinbku fobpe aiano NikyBaHHA) Ta 6€3neYHicTe pucaunnamy y giten i3 CMA 1-ro tuny. [itam, aki
OTPMMYyBaNN pUCAMNAAM Y YaCTUHI 2, NpU3HaYanu 4o3y, BU3HAYEHY B YaCTUHI 1.

Y yacturi 110 2 6panu y4yactb pi3Hi Jitv — [itv, AKi 6panu y4acTb y 4acTuHi 1, y 4acTuHi 2 yyacri He 6panu.

CMA — cniHanbHa M’A3oBa aTpodis. @



Meta yactuum 1 pocnimxenHa FIREFISH nonarana B ToMy, Wwo6 nigi6patn Hankpauy ao3y pucaunnamy ana giren is CMA 1-ro tuny. La nosa mana
3aCTOCOBYBaTUCA A0 KiHLA BOCNIAXEHHA.

YyacHuku 6ynu posgineHi Ha ABi rpynv Ta OTpUManu pisHi 4o3un pucauniamy.

(3aranom ) oTpumMyBana pucaunnamy
(3aranom ) oTpumMyBana pucaunnamy
MouvaTok gocnigXXeHHA Pik 1 Pik 2 Pi 5
Husbka posa pucavnnamy
YactuHa 1 (At BubpaHa no3sa pucaunnamy .
MpPoAOBXEeHHA NikyBaHHA PUCANNNAMOM

(3aranom Bucoka gosa pucaunnamy (Bucoka posa)
21 auTnHa) (17 niresi)

OcHoBHa YacTUHa AOoChigXXeHHA

(2 pokn) Bipkputuit popatkosui nepiog (3 poku)

CKPUHIHr

[lo3a, BubpaHa B yacturi 1 pocnimuenHa FIREFISH, 3acTtocoByBanaca B 4acTuHi 2 i NpOTArom
BiAKPUTOro 4OAATKOBOro nepiogy.

YoTmpwu gUTUHNK, AKi OTPMMYBanNM HU3bKYy 003y pucaunnamy, bynum nepesefeHi Ha BUCOKY f03y yepes 1 pik
i 3MOrIn NPOAOBXMUTU Y4aCTb Y AOCAIAXKEHHI A0 5 pokiB.

CMA — cniHanbHa M’A30Ba aTpodia.



Meta yactuHu 2 pocnipxerHa FIREFISH nonarana B ToMy, W06 BU3HAYNTH, HACKINbKM pUcaunnam 6ys epeKTMBHUM NpU NiKyBaHHI AiTen
i3 CMA 1-ro tuny.

* Yci nitv y yactuHi 2 oTpuMyBanu fo3y pucannnamy, BubpaHy B yacTtuHi 1(suwa gosa).

Pik 1 Pik 2
. (nepBUHHI Ta BTOPUHHI (BTOPUHHI
MouaTok pocnipxeHHA KiHL,eBi TOYKM) KiHL,eBi TOYKM) Pik 5
YactuHa 2 Bubpana nosa pucaunnamy = MpogoBXeHHsA NikyBaHHA :
MpoaoBXeHHA NiKyBaHHA PUCAMNIAMOM
(3aranom (Bucoka no3a) pucaunnamMom
41 gutnHa)
. OcHoBHa YacTuHa AOCNiAKEHHA . . . .
CKpMHIHr Bipkputuit popatkosui nepiog (3 poku)

(2 poknu)

Y yactuni 110 2 6panu y4acTb pi3Hi AiTv — AiTH, AKi 6panm y4acTb y 4acTuHi 1, y 4actuHi 2 yyacti He 6panu.

CMA — cniHanbHa M’A30Ba aTpodia.



Micna Toro, Ak Aitk, Aki 6panu y4actb y yactuHax 1i 2 pocnipkenna FIREFISH, 3aBepwnnu 2-piyHe nikyBaHHA pucannnamMoM, BOHU nepenwnm y
BiAKPUTMM [,OAATKOBUN Mepioa.

Y uiv yacTuHi gocnigXXeHHA BCi AiTK We NnpoTAroM 3 pokiB OTPMMyBanv pucaunnam y BuLliv gosi.

3

N
3

MouvaTtok pocnip)XeHHA Pix 1

| |

| |
YactuHa 1 : _ ' _
|
| |
| I
| |
| |
| |
| |
|

Mpyna A

YactuHa 2
(41 antnHa)
1 o
CKpPWHIHr OcHosHa yacTuHa AocnipkeHHA Biakputuin poaatkosui nepiopn (3 pokwu)

(2 pokn)

» [itu, Aki oTpUMyBanu BMLLY A03Y Bif NoyaTtky AocnigxeHHa (rpyna By wactuni 1 gocnipxenHa FIREFISH i Bci gitn B yacTtuHi 2 pocnigxeHHa
FIREFISH), MoxyTb 6yTi 06’€gHaHi y 6inbly rpyny, Wo Ha3MBa€TbCA «3BeAEeHOI0 BUBIPKOIOY.

* AHanis pesynbrartiB 6inbwoi 3Be4eHOI BUGIPKM fa€ BaroMiwi JoKa3u, aHiXX NPy OKPEMIN OLiHLi KOXHOI Fpynu.
Lle o3Havae, wo gocnigHUKN MOXYTb 6YTH BiNnblw BNEBHEHMMWU Y BUCHOBKAX, AKi BOHU PO6NATH WO40 NiKyBaHHA PUCAUNIAMOM.

Yci 5-piuHi pesynbraty gocnigxenHa FIREFISH 6ynyTe npeactasneHri 4na 3segeHoi

BUBIPKMN.



Aki 6ynu

pesynbTaTtu
pocnipxXeHHA?

AknMn 6ynu xapakTepucTuKM giten y HactuHax 1ra 2
pocnipxeHHAa FIREFISH oo novartky nikyBaHHA?

Y yactuHy 1 6ysno BK/IIOYEHO Y yacTuHy 2 6ys10 BKJIIOMEHO

21 anTUHy 41 auTUHY

29 % 71% 46 % 54 %
(6 321 onTnHK) ﬁ (153 21 guTNHN) .
G

(19 3 41 onUTHHNK) (22 3 41 puTHHK)
6ynu xnonymKamm 6ynu pgiB4aTkamu ﬂ

ﬂ ﬁ 6ynn xonynkamu 6ynu piB4aTtkamm
CepepHin Bik noasu CepepHin Bik npu CepepHin Bik nofAsu CepepHin Bik npu
CUMNTOMIB BKJIIOYEHHI B CUMNTOMIB BKJIIOYEHHI B
1,9 micaun LOCHNigXeHHA 1,6 micaua LOCNIAXEeHHA

cTaHoBUB 5,2 MicAuA

cTaHoBUB 5,8 MicAuA



AKi 6ynun oCHOBHI pe3ynbTaTtn YacTUHM 1 pocnigKeHHA
FIREFISH?

OcHOBHMM 3anuTaHHAM (NepBMHHA KiHLeBa Touka) y YacTuHi 1 gpocnip)xeHHa FIREFISH

6YyN0 NPUNHATTA PilLEHHA WOLO0 PEKOMEHA0BAHOI 403M pucannnamy anAa nikyBaHHA OiTen i3
CMA 1-ro tuny.

[lnAa 3acTocyBaHHA B YacTuHI 2 byna BubpaHa BUCOKa A03a pucaunaamy, ockinbku BOHa Nigsullysana
piBeHb 6inka SMN, He BUKnuKaoum cepnosHnx No6iYHMX eexTiB.

Micna Bu6opy A03M ANA YaCTUHM 2 BCi y4acHUKku Yacturm 1 pocniprerHsa FIREFISH 6ynu
nepeBefeHi Ha OTPMMaHHA L€l 4031 pucannaamy A0 3akiH4eHHA JOCNiIAXXEHHA.

CMA — cniHanbHa M’A30Ba atpodin; SMN — BUxXMBaHHA MOTOHENPOHIB (survival of motor neuron).



Axi 6ynun ocHOBHI pe3ynbTaTt YactuHu 2 pocnigxeHHAa FIREFISH?

OcHoBHa MeTa (nepeuHHa KiHuesa ToYka) YyacTuHU 2 pocnipxeHHa FIREFISH nonarana y BuB4eHHi epeKTUBHOCTI
pucaunnamy (To6To BUSHaAYEHHA TOro, HacKiNbKu go6pe BiH gie).

3paTHicTb cuaitv byna BubpaHa AK HanKpawmn cnocié BU3Ha4YeHHA Lboro, ockifibku gitn 3 CMA 1-ro tuny, AKi He OTPUMYIOTb
NiKyBaHHA, 3a3BMYaN He AOCAraloThb LLbOro eTany MOTOPHOI 0O PO3BUTKY.

LocnipHyky npoaHanisyBanu pe3ynbTaTv NiCNA TOro, AK yCi AiTH, AKi 6panu yyacTb y YactuHi 2 pocnipxerHa FIREFISH,
3asepwnnn 1 pik nikyBaHHs.

Yepes 1 pik gocnigHuku Bukopucrosysanu wkany BSID-II, wo6
OLLIHUTK, YM MOXYTb AiTU cuAiTK 6€3 NIATPUMKM NPOTAroM NPUHANMHI
5 cekyHp,

29 %

(12 341 HeMmoBNATH)
E ( a = MOrn CUAITH 6€3 NigTPMMKHU

NPOTArOM MPUHANMHI 5 CEKYHA.

Y nonepenHbOMY AOKYMEHTI NpefcTaBneHa KopoTkui ornag pesynbtartis gocnigxeHHa FIREFISH nicna toro, Ak gitv 3asepwunu 1 pik nikyBaHHA
pucaunnaMoM. HaTUCHITb TyT, W06 03HAMOMUTUCA 3 KOPOTKMUM OrNAJOM AaHux 3a 1 pik.

binbw poknapHy iHpopmauito npo wkany BSID-1II gus. y 6powypi «OcHoBHi BinoMocTi npo MFM 1a SMAIS y KOHTEKCTi ouiHku pesynbTatie npu CMA».
BSID-IIl — wkanu benni ana ouiHkM pO3BUTKY HEMOBNAT i AiTeN paHHLOTO BiKy, TpeTe BuaaHHA; CMA — cninansHa M’a3oBa aTpogdia.



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

Aki 6ynu

pe3ynbTatu
pocnipXXeHHA?

Oitu, aki 6panu y4yactb y 4actuHax 1i 2 pocnipxxeHHa FIREFISH,
oTpuUMyBanu NnikyBaHHA BU6paHOIO 403010 pucaunnamy
NpPoTAromMm nepiony Ao 5 pokis.

HocnigxeHHa FIREFISH Bxe 3aBepLeHo.

Huxue HaBepeHo faHi npo epekTUBHICTL (Hackinbku nobpe fie pucaunnam) ta 6esnevHicts (Nob6ivHi epektn) y

3BefeHin Bubipui gocnigxernHa FIREFISH nicna 5 pokis nikyBaHHsA.

Yci ui pitn oTpuMyBanu BubpaHy, octatouHy no3y (To6To BUCOKY [03y) NnpenapaTy Bif noYaTKy A0CHiAXEHHA.



Aki 6ynu

pe3ynbTatu
pocnipXXeHHA?

AknMK 6ynn xapakKTepucTUKM aiten fo novaTky flikyBaHHA
y pocnipxeHHi FIREFISH?

OuiHKM 6ynun BUKOHaHI Ha NoYaTKy AOCAiAXeEHHA (MOYaTKOBUI PiBEHb) A0 3aCTOCYBaHHA pUCAUNIamy.

3BeaeHa Bubipka Bknovana 17 giten i3 yactuum 171a 41 AUTUHY 3 YaCTUHM 2, AKIi OTPMMYBANM BUCOKY A03Y pUcaunnamy.

3BepeHa Bubipka (58 piten)

6ynn xnonynkamm 6ynu giByaTkamm
Bik 6inbwocri giten 6ys niten (66 %) mann cumntomn CMA
MeHwWe 2 MiCALiB Ha MOMEHT [0BLE HiX 3 MicAli Ao novyaTky
noasu cumntomis CMA niKyBaHHA PUCANUNIAMOM

CMA — cniHanbHa M’A3oBa aTpodis.



Aki 6ynu

pesynbTaTtu
pocnigXeHHA?

AkuMun 6ynu pesynbtatn y 38€aeHin Bubipui nicna 5 pokis
nikyBaHHA?

o P LiTeN BUXUNK i He
(o] notpebysanu
9 1 /O 8 1 /O NoCTINHOI
pecnipatopHol

niaTpumkn*

\‘,

*MocTiltHa pecnipaTtopHa NiaTPUMKa BU3HAYAETbCA AK TpaxeocToMid abo BiPAP (BeHTunALiA nereHb 3 BO$a3HUM NO3UTUBHUM TUCKOM) NPOTATOM NpUHANMHI 16 roauH Ha 406y 6e3nepepBHO BMPOAOBX
6inbwe 3 TMXHIB abo NocTiNHa iHTybHaLliA BNpOoA0BX Binblue 3 TUXHIB 3a BiACYTHOCTI a60 NicnA po3pilleHHA rOCTPOro 060pOTHOT O ABULLA.

TpaxeocToMia — e npoueaypa, KoM Yepes WUto B Tpaxelo BBOAUTLCA crellianbHa Tpy6ka. BoHa aonomarae noBiTpio HaAXOAUTY B NEreHi.

BiPaP — ue anapar, Akuit 3a6e3nevye fuxaHHA i3 3aCTOCYBaHHAM NIULbOBOT MacKU.

IHTy6auia — npouenypa, Npu AKi cneuianbHa Tpy6Kka BCTaBNAETLCA Yepe3 POT i NPOBOAMUTLCA BHU3 Y Tpaxeto. BoHa fonomarae nosiTpio HAAXOAUTH B NereHi.



Aki 6ynu

pesynbTaTtu
pocnigXeHHA?

Ckinbku gitTen smornu cupaitu 6e3 niaTpuMkun nicna 5 pokis
niKkyBaHHA pucauniaMom?

o
MOFNM CUAITU 6€3 NiATPUMKMN NPUHANMHI
62 % ez i
(36 3 58 aiteil) 5 cekyHp npu ouiHui 3a wkanoto BSID-III.
59 %
o MOFAM CUAITU 6€3 NiATPMMKM NPUHANMHI
(34 3 58 pitei) 30 cekyHA npu ouiHui 3a wkanoto BSID-II.
o . . -
(o) MOFIM CUAITU 6€3 NiATPMMKM NPY OLiHLI
(34 3 58 niteil) 3a wkanoto HINE-2.

Binbw poknagHy iHpopMauito Npo Ui nokasHUKK GisMYHNX MOXNMBOCTEN AMB. y 6powypi «OcHoBHI BigoMocTi npo MFM ta SMAIS y KoHTeKCTi ouiHku pedynbTaTiB npu CMA».

BSID-IIl — wkanu beini ana ouiHku po3BUTKY HEMOBNAT i AiTe paHHbOro Biky, TpeTe BuAaHHA; HINE-2 — HeBponoriyHe 06CTeXeHHA HEMOBNAT 3a MeTOLOM kNiHiku Hammersmith, mogynb 2.



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

CKinbKu giten Mornm cToATH i XoanUTU NicnAa 5 pokiB NlikyBaHHA
pucaunnaMom?

MOTr 1N CTOATW 6€3 NiATPMUMKM
npu ouiHui 3a wkanoto BSID-III.

MOT/IM CTOATK 3 NiIATPMMKOI0 abo 6e3

Hel npu ouiHui 3a wkanoto HINE-2.

MOFJIN XOAUTHN 6€3 NiIATPUMKM
npwu ouiHui 3a wkanoto BSID-III.

MOFJIN XOA4UTH 3 NiIATPUMKOIO
npu ouiHui 3a wkanoto HINE-2.

Binbw poknagHy iHpopMaLilo NPo NOKa3HMKN MOTOPHOIrO PO3BUTKY AMB. y 6powypi «OcHoBHI BisoMocTi npo MFM 1a SMAIS y KOHTeKCTi ouiHku pesynbTatiB npu CMA».

BSID-IIl — wkanu benni ana ouiHkM po3BUTKY HEMOBNAT i AiTEN paHHLOTO Biky, TpeTe BUuAaHHa; HINE-2 — HeBponoriyHe o6CTeXeHHA HeMOBNAT 32 METOAOM KANiHiku Hammersmith, mogynb 2.



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

Aki 6ynu

pe3ynbTatu
pocnipXXeHHA?

CKinbKu giTen MOrnv KOBTaT Ta OTPUMYBATU KXY Hepes poT
nicna 5 pokiB nikyBaHHA pucaMniamMom?

96 % 921 % 80 %

/ (46 348 piten) (42 3 46 piten) (37 346 piten)
MOT/IN KOBTATM. MOTJIN CMOXMBATK MOF 1M CNOXMWBATH TXY
Xy yepes pot Yyepes poT 6e3 6yab-AKol

NiATPUMKM Xap4yBaHHA.

©  [lpuouiHui KOBTaHHA Ta roayBaHHA AiTeN OUiHIOBanaca ixHA 34aTHICTb ICTU Yepes poT
i Te, HaCcKinbky J,06pe BOHU MOTJIX KOBTATK 1KY UM HamoI.

©  MigTpuMka xapyyBaHHA 3ailCHIOBaNacA Yepes 30HA AJA rogyBaHHA.



HocnigxeHnHa FIREFISH Bxe 3aBepweHo. [liTn 3aBepwnav nikyBaHHA, AKe TpMBao A0 5 pokiB..

[aHi npo nobiyHi epexTn oTpuMaHi 3i 3BegeHoi Bubipku gocnigxeHHa FIREFISH, no Akoi yBinwnmM BCi AiTM 3 YaCcTuHM 1, AKi OTpMMyBanm
BMCOKY 03y pUcaunnamy, Ta BCi AiT 3 YaCTUHM 2.

Mo6iyHMMYK epekTaMmn € MeanYHi Npo6nemu (AK-OT 3aNaMOPOYEHHA YM HYA0TA), WO BUHMKAIOTb Mif Yac LOCAIAKEHHA.

He Bci no6ivHi epekT NoB’A3aHI 3 4OCNiAXKYBaHUM NpenapartoM, AeAKi BUHNKaIOTb BUNaaKkoBso. Jlikapi noBigoMnaAoTe koMNaHito «Pow» npo BCi
MeAUYHI Npo6neMu, AKi BAHMKIMN B YH4ACHMKIB Nif Yac AOCNIAXEHHA, W06 MOXHa 6yN0 BUABUTU 3aKOHOMIPHOCTI B KOXXHOTO 3 HUX.

BaxxnuBo 3Haty, LWo:
* He y BcCix y4acHMKiB LbOro 4OCAIAXEHHA CNOCTEpirannca BCi Ui N06iYHI epekTn.
* [o6ivHi epekTn MOXYTb BYTM HE3HAYHUMU 26O CEPNO3HUMM | MOXYTb BiAPISHATUCA Y Pi3HMX NoAEN.

* Baxnuneo po3ymitu, wo nobivHi epexTn, Npo AKi NOBIAOMAAETLCA Y LLbOMY MaTepiani, OTPMMaHi B LbOMY KOHKPETHOMY AOCHiAXEHHi. ToMy
HaBefeHi TyT No6iYHi edekTn MOXYTb BiAPi3HATUCA Bif TUX, WO CNOCTEpPIrannca B iHWMX AOCNIAXEHHAX 260 BKa3aHi B iIHCTPYKLiT 3 ME AUYHOTO
3acToCcyBaHHA NiKapCcbKOro npenapary.

CepnosHi ta yacTi no6ivHi epektn, 3apeectpoBaHi y gocnigxeHHi FIREFISH, HaBeaeHi B po3ginax gani.

Roche)



Aki 6ynu no6iuHi

epekTn?

Axi 6ynu cepnosHi no6ivHi epekTn B pocnip)xeHHi FIREFISH?

Mob6iyHnM edpekT BBAXAETLCA «CEPNO3HMM», AKLLO BiH 3arpoXYyeE XMUTTIO, NOTPpebye nikyBaHHA B NikapHi abo cnpuYnHAE TpuBani npobnemu.
He Bci 3apeecTpoBaHi cepio3Hi No6i4Hi epekTn NoB’A3aHi 3 4OCNIAXYBaHUM NpenapaToMm.

Y nocnipxenHi FIREFISH y aBox piten 6ynu cepnosHi no6iuHi epekTu, aki, Ha AyMKy nikapis-gocnigHukis, 6ynun nos’a3aHi i3 3acrocyBaHHAM

pucaunnamy.
Lle 6ynu iHpekuUii anbBeon y nereHax (MHeBMOHIA) Ta HecTa4a KUCHIO B opraHi3mi (acoikcis).

Cepio3Hi nobivHi epektn 6ynm 3apeectpoBaHiy 47 3 58 pitein (81 %) y nocnigxexHi FIREFISH.
TyT nepeniyeHi HanbinbLW YacTi cCeprMo3Hi NO6iIYHI epekTn.
KoxeH i3 umx nobiyHux edpekTis 6yB 3apeecTpoBaHU NPUHANMHI Y YOTUPbLOX AiTEN.

BincoTok giten, y AKux 6yno sapeecTpoBaHo

Han6inbw yacTti cepmosHi no6ivHi epekTn . . §
ueun Nno6ivHun epexr

IHpekuin anbBeon y nereHax (MHeBMOHisA) 45 % (26 358 pniten)
YTpyAHeHHA auxaHHA (pecniparopHuii guctpec) 10 % (6 3 58 piten)
JlerexeBa iHdekuia, cnpuunHeHa BipycoM (BipycHA NHEBMOHIA) 9% (5 3 58 piteit)
HecTaya K1CHIO B OpraHi3Mi (quxaibHa He4OCTATHICTb) 7 % (4 358 piten)




Aki 6ynu no6iuHi

epekTn?

Axi 6ynu nob6iyHi epexkTn B gocnipxeHHi FIREFISH?

Mo6iyHMMuK epekTaMm € byab-AKi MeAUYHI Npob6eMu (AK-OT 3anaMOPOYEHHA YN HYA0TA), WO BUHWUKAIOTL NifJ Yac AOCiAXEHHA.
He Bci 3apeecTpoBaHi NobivHi epekT NoB’A3aHi 3 LOCNiIAXKYBAHMM NpenapaToMm.

TyT nepeniyeHi HanbinblWw YacTi No6iYHI epekTn, 3apeectpoBaHi y pocnigxerHi FIREFISH.

KoxeH i3 uux nobiyHnx edpekTis 6yB 3apeecTpoBaHuit npuHanmHi B 11 piten.

BincoTok fiten, y AKux 6yno sapeecTtpoBaHo

Han6inbw vacTi no6ivHi epekTn . . 8
uen nobiuHum epexr

IHpekuina Hoca, ropna Ta HOCOBUX NasyXx (iHPeKLia BepXHiX ANXANbHUX WAAXIB) 64 %
Jlnxomanka (nipekcis) (37 358 piten)
IHpekuin anbBeon y nereHax (MHeBMOHiA) 0%

(29 358 piten)
3ananeHHa Hoca Ta ropna (Ha309apuHriT) 28 %
Liapen (16 358 piten)
3akpen e

P (15 3 58 pitel)
Hyporta (65110BaHHA)
Kawenb 21%
COoVID-19 (12 358 piten)
HexwnTb abo 3aknageHicTb Hoca, YXaHHA (PUHIT)
3ananeHHa guxanbHUX WAAXIB Y nereHax (6poHXIT) 19 %
IHpekuina Hoca, ropna Ta AUXanbHUX WAAXIB (IHPeKyid ANXanbHUX Waxis) (11358 piten)




Aki 6ynu no6iuHi

edpekTn?

Axi 6ynu no6ivHi epekTn, noB’a3aHi 3 NnikyBaHHAM pucauniaMom?

Y nocnipxexHi FIREFISH nikapi 3apeecTpyBanu no6i4Hi epekTu, aki, IMOBipHO, 6ynn noB’a3aHi 3 pucaunnamom, y 11 3 58 pirent (19 %).
Hanbinbw yacti nobivHi epexTn, NoB’A3aHi i3 3aCToCyBaHHAM pUucaunnamy, nepenivyeHi Huxue.

KoxeH i3 umx nobiyHnx edpexTiB 6yB 3apeecTpoOBaHNU NPUHAWMHI Yy ABOX AiTEN.

BincoTok giten, y Akux 6yno sapeecTtpoBaHo
Len nobivuHum epekTr

Han6inbw vyacTi no6ivHi epekTn, NnoB’A3aHi 3 nikyBaHHAM pucAnNJIaMoM

KpoBy ceui(remarypis) 5% (3358 niten)
IHpekuina anbBeon y nereHax (MHeBMOHiA) 3% (2358 piten)
3akpen 3 % (2358 niten)
IHbeKuUia cevoBUBIAHMX WNAXIB 3% (2358 niten)
3MiHa Konbopy WKipu 3% (2358 piten)
MnockayepBoHa AinAHKA Ha WKipi, BKPUTA HEBENMKUMU NYXMPLAMUN (MAKy10-N1aNyAbO3HUI BUCKIT) 3% (2358 piten)




[lna Takoro 3axBoptoBaHHA, AK CMA, B nikyBaHHi AKOro 3annwaloTbCA NPOraavMHy Ta He3a40BOJEHI MOTPE6M NaLiEHTIB, AOCIAXEHHA MOXJTUBUX
HOBWX NpenaparTiB i pi3HMX CNOCO6iB X 3acTocyBaHHA (Hanpuknag, pucaunnamMy — EAMHOro CXBaIeHOro NepopanbHOro npenapary Ana nikyBaHHA
CMA) BaxnimBe AnA NokpaweHHA pe3ynbTartiB JlikyBaHHA Ta Aornagy 3a nalieHtamu.

Pesynbtatn pocnipxeHHa FIREFISH po3sonunu BueHuM i niogam, Aki xusytb 3 CMA, kpawe 3po3ymitu Bnnue pucaunnamy Ha nogen 3 CMA 1-ro
™Mny.

[ocnipXxeHHa pucamnnamy TpUBaIOTh, i NIAHYIOTbCA NOAANbLWI LOCIAXEHHA.

OTtpuMaHi pesynbtati 4O3BONUAN NiAIGPaTN HanbinbWw epekTBHY A03y pucaunnamy ana giten 3 CMA 1-ro tuny ta cnpmanu cxsasieHHIo
pucaunniamy opraHaMm OXOpoHu 3a0poB’a and nikyBaHHA CMA.

Pucaunnam cxeaneHui YnpaBniHHAM 3 KOHTPOMIO AKOCTI NpoAyKTiB i nikapcbkux 3aco6ie CLUA (Food & Drug Administration, FDA) ana nikyBaHHsA
CMAy nopocnuxi giten.

Pucaunnam cxsanenumn €sponencobkoto komicieto ana nikysaHHa CMA y nauienTis i3 CMA 1-ro, 2-ro un 3-ro tuny a6o 3 koniamm reHa SMN2'y
KiNIbKOCTI Bif, OAHIET 4O YOTUPbOX.

[lo Lboro KOPOTKOro ornaay yBinwnn pesynbtati scboro gocnigxeHHa FIREFISH. [litn oTpuMyBanu nikyBaHHA
pucaunaaMoM NpoTArom nepiogy Ao 5 pockis..

Li pesynbtatn Baxaunsi ana po3yMiHHA Nnpo¢into 6esneku pucaunnamy ana nikysaHHa giten 3 CMA 1-ro tuny.

XopHe pocnipXeHHA He MOXe HapaTy HaM BClo iHpopMalLilo Npo pu3nku Ta nepesarun npenapary. 3aBxXAu KOHCYNbTyUTeca
3i CBOIM JlikapeM, nepL HiXX NnpuMMaTh 6yab-AKi PilleHHA Wo[0 NiKyBaHHA.

FDA — ¥YnpaBniHHAM 3 KOHTPOIO AKOCTI NPOAYKTiB i Nikapcbkux 3acobis CLUA; EC —Esponeitcbka koMicia; CMA — cniHanbHa M’A30Ba aTpodia. @



HOoparkoBa iHpopmMauia

e A MoXy oTpuMatu binblie iHpopmauii?

Bu MoxeTe 3HanTu 6inbwe iHpopMaLii Npo Le AoCNifXEHHA Ha
BebcamnTax, BKaszaHMX HUXYeE:

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

lNoBHa Ha3Ba LUbOro gocnigXxeHHa: Bigkpute 6araroueHTpose
LOCHNig)XEeHHA 3 6e3nepepBHMM AU3ANHOM, WO CKNaJaETbCA 3 ABOX
4YaCTWH, ANA OLiHKM 6e3MeYHOCTi, NepeHOCUMOCTI, papMaKOKiHETUKM,
dapmakopmHaMiku Ta epekTuBHoCTi npenapatry RO7034067 y piten 3i
cniHanbHOO M'A30BOIO atpodieto 1-ro Tuny.

Lle pocnipxeHHA Takox HasnBaeTbea «FIREFISH».

HomMep npoTtokony uboro gocnigxeHHa: BP39056.

laeHTnoikatop uboro gocnigxeHHa Ha sebcanTi ClinicalTrials.gov:
NCT02913482.

Homep EudraCT ana uboro gocnigxeHHa: 2016-000778-40.

[ara nigrotosku: BepeceHb 2024 p. | M-XX-00017654

flkwo Bu abo Bawa gutmHa 6panu y4yactb y LbOMY AOCAIAXKEHHI
Ta MaeTe 6yAb-AKi 3anUTaHHA NPO MOro pe3ynbTaT, NOroBOPITb
3i CBOIM JlikapeM abo iHWKUM MeguYHMM nepcoHanom y Bawowmy
LOCNIAHULBKOMY LLEHTpI.

Akwo y Bac BUHMKHYTb ByAb-AKi iHWI 3aNnMTaHHA, 3B’AXITLCA 3
MiCL,eBMM NpeacTaBHUKOM KOMNaHil «Powwu».

Appeca cnoHcopa Lboro foChifXeHHA:

F.Hoffmann-La Roche, Grenzacherstrasse 124 CH-4070,
Basel, Wsenuapia

Y nonepepHix BOKyMeHTax 6yB npeacTaBneHMn KOPOTKMIM Ornag,
pe3ynbTaTtiB 4OCNiIAXEHHA nicnA Toro, AK AiTM 3aBepLnIn
1 pik i 2 poku nikyBaHHA pucauniamMmom.

HaTucHiTb TyT, W06 03HANOMUTUCA 3 KOPOTKUM OrNAZOM AaHuX 3a 1 pik.

HatucHiTb TyT, W06 03HANOMUTUCA 3 KOPOTKUM OrAAOM faHMX 3a 2 POKMU.


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
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