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HEBPOJOrIA

ACMNEKTW NIKYBAHHSA

B.O. CeBUCTinbHUK, K. Mea. H., noueHT, HauionansHa MeauuHa akagemis nicnaaunnomuoi ocsitv imeni M.J1. Lynuka MO3 Ykpainu, m. Kuis

Ocobnusocmi cyuacwol gia2HoCmuKy U NIKYBAHAS
CRiHanLHOI M'930B801 ampoil 3 gocUMNMOMHUM,
PaHHIM Ma NI3HIM NOYamMKOM

CnivanbHa m’a30oBa atpodis (CMA) — nporpecyioue TsXKe 3aXBOPIOBAHHS, 3YMOBJIEHE MYTALLIEIO reHa

BMOKMBOHHS MOTOHe#HpoHiB (SMN), 3a 9KOro ypa>xaiotbcs KAiTUHU NepenHix porie CAMHHOro MO3KY i pyXoBuXx saep
YepenHO-MO3KOBMX HEPBIB Ta NOopyLuyloTbca GyHKLUiTI 6aratbox opraHie i cucrem. Y 6inbLuocri mopeii € aoBi konii
reHa BMXKMBAHHS moTtoHelpoHie: SMN1 ra SMN2. Y Hopmi aBa rein SMN ko y1oTb cMHTE3 6inKa BMXXMBAHHS
moToHerlpoHiB. Y nauieHTiB 3i CMA reH SMN uacTtkoBo a60 NOBHicTIO BiACyTHI Ha 5-i napi xpomocom.

Y naroreHesi CMA eigirpae ponb mytauis reHa SMN1 B ek30Hi 7, W0 3HaOXOAUTbCA HA 5-1 Nnapi XxpoMmocom

i BianoBigae 3a cuHTE3 NpoTeiHy BUXKMBAHHSA MOTOHelpoOoHiB. BctaHoBneHo, wo po3sutok CMA 3symoBneHuit
3HMOKEHHSM piBHe 6inka SMN uepes myTauii: geneuii a6o ToukoBi myTauii B reHi BIDKMBAHHSA MoTOHeWpoHiB SMN1.

IIpenapat Crinpa3sa (I1il04010 pe4OBHHOIO
SIKOTO € HYCiHepCeH) — MeplIuit CXBaJeHUI
3aci0 IS TaTOreHeTUYHOTO JlikyBaHHSI CMA,
PO3p0o0JIeHUI CIeliaibHO 151 301IbIIeHHS
npoayKiii (GpyHKIIOHAJIBHO TTOBHOLIIHHOTO
6inka SMN, 110 YUHUTH CIIPSIMOBAHY [Iif0
Ha matpuuHy PHK rena SMN2. To6Tto
CniHpasa — Tiperapart, Ipu3HaYeHUN IS
xBopobomMoandikyBaabpHoi Tepartii mpu CMA.

Jlitoua peyoBUHA Tperapary HyCciHep-
CEH — 11€ aHTUCMUCJIOBUIA OJITOHYKJICOTUI,
SIKUMU MigBUILY€E piBeHb MPOIYKIIii Oinka
SMN, koxoBaHoro reHoM SMN2. Takum
YUHOM HYCiHEpCEeH CIpUsIE 30iTbIIEHHIO
BMICTY MOBHOIIiHHOTO 0ijiKa SMN.

IIpenapat CriiHpasa moka3zaHui IS BCiX
naiieHTiB 3i CMA pi3Hux BikoBux rpym [1].
byno nponeMoHCTpoOBaHO Oro JOCTOBIp-
HY e(eKTUBHICTh Ta CIPUITIAUBUNA MPO-
inp O6e3nekn B Mali€eHTIB, SIKi OTPUMY-
BaJIy Tepalrilo Y KJIiHIYHUX JOCTiIXKEeHHSIX
MIpPOTIroM IecTu pokiB [2]. Okpim TOTO,
IMO3UTUBHUI BIUIMB IIPU 3aCTOCYBaHHI JIi-
KapCchKOro 3aco0y JOBEACHM y AiTei i3 10-
CHMIITOMHHIM ITOYaTKOM Ta XBOPUX i3 TTi3-
HiMm mouatkoM CMA (n=346).

Ouinka eexmuBHocmi NiKYBAHNA
| gimeii i3 gocuMnmoMHAUM noyamkom CMA

Pesynsratu pociimkeHHs NURTURE
(Study of Multiple Doses of Nusinersen De-
livered to Infants With Genetically Diagno-
sed and Presymptomatic Spinal Muscular
Atrophy) 103BOJISIIOTH OLIHUTHU €(hEKTUB-
HicTb npenapary Criinpasa y giteit i3 CMA,
110 Ma€ TOCUMIITOMHMI TTovyaToK |[3]:

1. Binkpute nocnigxenns II ¢da3u 6e3
IPYIY MOPiBHSIHHS, IO TPUBAE, MPUCBSI-
yeHe OlLiHLi e(heKTUBHOCTI mpernapary
CniHpa3sa y nitelt i3 miATBEpIKEHUM reHe-
TUYHHUM JiaTHO30M i JOCUMIITOMHHUM ITO-
yatrkomM CMA 3 iHiuiauiero Teparmii y Billi
IO IIIECTH TUXKHIB.

2.V jaHuX maii€eHTiB HalOIIbII BipoTif-
HuM € po3BuToK CMA I a60 II Tumy.

3. CepenHiii BiK Ip¥ OTpUMaHHI MepILIOi
iH’exuii npenapary CniHpasa — 22 nHi (zmia-
Ma3oH — 3-42 aHi).

4. INepBrHHA KiHIIEBa TOUKA: 9ac 10 CMEPTi
a00 pecITipaTOpHOTo BTpyJIaHH! (iHBa3uBHA/
HeiHBa3WBHA BEHTWISILIIS JICTCHb TIPOTSITOM
>6 roIuH Ha JeHb Oe3MepPePBHO MPOTITOM
>7 IHIB MOCTIIb a00 TPAXeOCTOMisT).

5. BTopuHHi KiH1IEBi TOUKMU:

e YaCcTKa YYaCHMKIB, SIKi BUXKUIIN;

e JIOCATHEHHS €TalliB MOTOPHOTO PO3-
BUTKY, BCTaHOBJIeHUX BcecBiTHbLOIO opra-
Hizauieto oxopoHu 310poB’st (BOO3);

e JIOCSITHEHHSI 3HAUYIIIOTO PYXOBOTO MpPO-
rpecy 3a MoKa3HUKaMU 2-TO PO3MiTy 1IKa-
JIU HEBPOJIOTTYHOTO OOCTEXXKEHHST HEMOBJISIT
3a Xammepcmitom (HINE-2);

e CTYMiHb BiIXWJIEHHS BiJi BUXiTHOTO PiB-
HS 32 TECTOM IMUTSAYOI JTikapHi Pimagenn-
}ii a1 oUiHKM MOTOPHUX (YHKILIN nmpu
HEPBOBO-M SI30BHX 3aXBOPIOBAHHSX Y HOBO-
HapomxeHux (CHOP INTEND).

VY pa3i mpu3HauYeHHS Ha TOCHMIITOMA-
TUYHIil cTazii Tepamist npenaparoMm CriH-
pa3a J03BOJISIE MAIliEHTaM, 1110 CTPAXKIAIOTh
Ha CMA, 1OCATTH PO3BUTKY MOTOPHUX Ha-
BHUYOK, TIOPiBHSIHHUX i3 TAKUMH Y 3MOPOBUX
oci0. Pe3ynbraTyl 111010 TPOMIKHUX KOHT-
poabHMX Tovok y gociaimkeHHi NURTURE
Ha 778-11 neHb BimoOpakeHi B Tabmmi [1].

Ouinka edpexmusHocmi NiKYBAHKA
y gimei i3 panxim noyamxkom GMA
Pesynbratu gocnimxkenHss ENDEAR
(Study to Assess the Efficacy and Safety
of Nusinersen in Infants With Spinal Mus-
cular Atrophy) cBiguath mpo eeKTUBHICTb
npenaparty CriHpasa y AiTei i3 paHHIM Mo-
yatkoM CMA [4]:
1. Docnigxenus I11 da3u 3 pangomi-
3alli€l0 TMAalieHTIiB y cHiBBimHOIIEHHI 2:1

Tabnuus. Pe3ynbTaty o0 NPOMKHMX KOHTPOMbHUX
Touok y pocnigxeHHi NURTURE Ha 778-i gieHb

BuxusaHicTb Ta BeH‘I‘Hl‘I!II.liSI JiereHb

YACTKA YYACHMUKIB, AKi BUOKUAN

HEMOBNATA, AKi BUXXKMAIM Ha Tepanii
Cninpasoio (n=25), a6c. k-1b (%)

Xueui Ta He noTpebye NnepMAHEHTHOI BEHTUAALT NereHb

25 (100)

OCHOBHI eTanu po3BUTKY MOTOPUKHM, BctaHoBneHi BOO3

OY4iKYBUHMI BiK AOCATHEHHS Y 34,0POBUX AiTei

nauieHTn Ha Tepanii CniHpa3olo, aKi
AoOCArnyM nokasHukie (n=25), a6c. k-Tb (%)

YMiHHs cupitv 6e3 nigTpuMkm (ouiHioEeTbes Y Biui >7 Micauis) 25(100)
YMiHHs X0a1TH 3 niaTPMMKOIO (ouiHIOETbCA Y Bini >11 Micauis) 23 (92)
YMiHHS caMOCTiHO XO0ANTH (ouiHIOETbCS Y Biui 215 MicauiB) 22 (88)

Apantosaro 3a D.C. De Vivo et al., 2019.

Ha Tpynu Teparii mpenaparom Crinpasa /
miaue0o TpuBaiicTio 13 MicsiiB.

2. 3aranoMm BkJItoueHuit 121 xBopuit Ha
CMA 3 noyaTKoMm y IMTS9oMy Billi (Biamo-
Bimae I tuny).

3. CepenHiii Bik MaHiecrarii — 7,9 Timk-
HS y TpyIi Teparii mpenapatoM CriiHpasa
i 9,6 — mane6o; cepeaHiil Bik OTpUMaHHSI
nepiioi in’exuii — 163 mAHIB mpu 3acTo-
cyBaHHi Tepamii npernapatom CmiHpa3sa
i 181 gHiB — muTate6o.

4. TlepBUHHI KiHIIEBI TOYKH:

e YacTKa Malli€HTiB i3 BiAMOBIAIIO HA JIi-
KyBaHHS 3TiIHO 3 MTOKa3HUKaMU 3a LIKaJIOI0
HINE-2;

e BUXXMBaHiCTh (06€3 BUKOPUCTaHHS MOC-
TiliHOT OTIOMiXKHOI BEHTHUJISLIIT JIeTeHiB).

5. [IpoMixHuit aHasi3 epeKTUBHOCTI OYB
MpoBeJeHU 3a faHuMU ~8(0) MallieHTiB MTpU
Bi3uTi Ha 183-11 feHb; OYJIO OLIHEHO TiJIbKU
YaCcTKy XBOPUX i3 BiITIOBiAII0 HaA Teparrito
3a mkanoo HINE-2.

IIpu 3acrocyBanHi npemnapary CriHpasa
B 0ci0 3i CMA 3 paHHIM moyaTtkoM (BiaIo-
Binae I Tumy) gocsraeTbcst pO3BUTOK MOTOP-
HUX HABUYOK, III0 HE € XapaKTePHUM JIJIS
npupopHoro nepebiry CMA.

Ha momenT ¢inaapHOro anamsy 51% ma-
LIEHTIB, AKi OTpUMyBau Teparnito CriiHpa-
3010 (N=73), DOCAT/IN BiAITOBIIi TP aHaJIi3i
HaBUYOK PYXOBOTO PO3BUTKY 3a IITKAJIOIO
HINE nopiBHsiHO 3 0% THX, XTO HE OTPU-
MyBaB JikyBaHHsa (n=37) (p<0,0001) [4].

B.O. CeucrinbHuk

Ha nonauy, 97% xBopux npy BAKOPUCTAHHI
npenapary CriHpasa poIeMOHCTPYBaIn
noJiniiueHHs abo crabiyizallilo MOTOPHUX
(ynkuiit mpu ouinui 3a mkanoo HINE [4].

VYV 71% mnauienTtiB 3i CMA 3 moyaTkom
y IUTsYoMYy Billi (Bianosigae I Tumy), sxi
otpuMyBanu CriHpa3y, OyjJo TOCSTHY-
TO 3HAYYILIOTO MOJIMIIEHHS MOKa3HUKa
3a wkanow CHOP INTEND (6inbi Hix
Ha 4 6a11) MOPiBHSIHO 3 BUXiIHUM PiBHEM.
Y rpyni nnanebo Take MOJIMIIEHHS CIO-
cTepiranocs TiibkKu y 3% xBopux [4].

VY maiieHTiB BIKOM IO IIECTU MIiCHLB
3i CMA I tuny, sIKi 3aCTOCOBYBaJIU TepaIlilo
npernapatom CriHpasa, TpUBaIiCTb XUTTS
Oyna Oinbinor. Takox BOHU pifle MoTpe-
OyBaJIM pecripaTOpHOI MiATPUMKU IIPU T10-
PIBHSIHHI 3 TIalLliEHTaMHU, SIKi He OTPUMYBa-
JIM NiKyBaHHS. Pusuk cMmepti abo motpedu
y TIOCTiMHIN BEHTUJIALL] JIETeHb cepen Ii-
Teit, ki mepedyBany Ha Teparnii CriiHpasoro,
3HMKYBaBcs Ha 47% TNOPIBHSIHO 3 IiTbMU
0e3 3a3HaUEHOTrO JIiIKyBaHHS; BiTHOILIEHHS
pusukis (BP) 0,53; p=0,005 [4].
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HycinepceH y pocnipxennsx ENDEAR i SHINE
—e— HycinepceH y pocnigxentsx ENDEAR i SHINE (yyacHuku 3 Bisutom Ha 698-i1 aeHb)
—e— HyciHepceH y pocnipxenHi SHINE (nnaue6o-koHtpons y mexax gocnigxenns ENDEAR)
—o— [Inauebo-koHTpons y Mexax gocnigxeHHs ENDEAR

Puc. 1. MoninweHHsa motopHux ¢pyHkuin 3a wkanoto HINE npu sacrocyBanHi Cninpasu
y aocnigxenHi SHINE, 3oxkpema y nauieHris i3 paHHim nouarkom CMA,
L0 paHile He OTpUMyBanu npenapar y pocnipxeHHi ENDEAR

Agpantosaro 3a D. Castro et al., 2018.

3akiHYyeHHs Ha HACT. crop.\
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Mouyatok Ha nonepegHin crop.\
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konu 6yno Bneplue fOCATHYTO BiANOBIAL HA TEpAnio

(pecnoHaepm 3rigHO 3 OCTAHHBOKO AOCTYMHOIO OLHKO)

B Hycinepcen y pocnipxennsx ENDEAR i SHINE
M Hycinepcen y gocnigxenni SHINE (nnaue6o-koHtpons y mexax gocnigxenns ENDEAR)
[ | Mnauebo-koHTpons y mexax gocnigxeHHs ENDEAR
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[ | .HyciHepgeH y pocnipxenHsx ENDEAR i SI:IINE, Bik >5,42 2 26,51 (18,6-37,3)
i <7,96 Mic. HaO MOMEHT OTPMMAHHS NepLIOT AO3M
[ | Hycinepcen y pocnigxennsx ENDEAR i SHINE
(nnauebo-kontpons y ENDEAR), Bik >10,39 i <22,99 mic. 15 14,03 (6,3-21,7)
HQ MOMEHT OTPUMOHHS NepLUIoi AO3M

Puc. 2. Yacrota Bignosiai Ha Tepaniio npenaparom Cnipasa
B mexxax gocnigxeHb ENDEAR/SHINE 3a wkanoio CHOP INTEND

Mpumitka: H/ 3 — He 3a3HaueHo.

Hanpukinui gocmimkenns 84% (67 i3 80)
HEMOBJIST, IO OTPUMYBAIM IIpermapar
Cninpasa, 6yau XXuBi MopiBHsHO 3 61%
(2513 41) y KOHTPOIBHII TpyMi; 3HUKEHHS
PU3UKY CMEPTI 3arajoM ctaHoBwiIo 63%
(BP 0,37; p=0,004) [4].

Takox TpU JOCTPOKOBOMY CITOCTE-
pexeHHi B Mexax gochimkeHHs SHINE
(Study for Participants With Spinal Mus-
cular Atrophy Who Previously Participated
in Nusinersen Investigational Studie) 1oa0
e(eKTUBHOCTI 3aCTOCYBaHHS MpenaparTy
CniHpa3za y JiTeil i3 paHHIM MoYyaTKoOM
CMA 0yJio TOCATHYTO MOCTIHOTO TO-
JIIMIIEHHS MOTOPHUX (DYHKIIH 3a 1IKaI010
HINE. 3okpema, CripusITIUBI pe3yabTaTh
MaJIy Miclie y TTalli€HTIB i3 paHHIM moyaT-
koM CMA, o padillie He OTpUMYyBaIu
naHoi tepamii B gocaigxeHHi ENDEAR
(7,4 nynkry g0 698-ro nus) (puc. 1) [5].

BinbuIicTh XBOPUX MPOAEMOHCTPYBAIU
Mepily BiAMOBiIb HA Tepamniio MPOTIToM
183 mHiB micist moyaTky JiKyBaHHS. Y MeB-
HOI YaCTKM Mali€HTIB KJIiHiYHO 3HauyIla
BiIMOBIib criocTepiranacs Imicjs 1BOX po-
KiB Tepamnii (puc. 2) [6].

[TokazaHo, 110 aitu 3i CMA I Tuny npo-
JIOBXXYBaJIM OMTAHOBYBAaTU HOBi MOTOPHIi Ha-
BUYKMU 3a 1Kajaow BOO3 npu nponoBxeH-
Hi Tepamnii mpenaparomM CriiHpasa B Mexax
nocrimkennss SHINE [6]:

e 60% nauienris i3 I Tumom CMA nipu
MpU3HAYEHHI JiKyBaHHS A0 5,42 Micsis

Apantosaro 3a R.S. Finkel, 2019.

TMOCATIIN/YTpUMAaJIU 30aTHICTh CUIITH 0e3
NiATPUMKU Yy pas3i MpOJOBXKEHHS Tepartii
B Mexax nociaimkeHHss SHINE no 240-ro
IHS;

e VyCi XBOpi, B SIKMX PO3BUHYJIACS 3/1aT-
HIiCTb XOAUTHU 3 MiATPUMKOIO, 30eperiu
il Tpu MPOJOBKEHHI Teparii y J0CTiIKeHHi
SHINE 1o 240-ro ans (puc. 3).

Ouinka edekmusHocmi NiKYBanua
| gimeii i3 nisniMm noyamkoM CMA

Pesynbratu nocnimxkenns CHERISH
(Clinical Trial to Test the Experimental Drug
Nusinersen in Children with Type 2 Spinal
Muscular Atrophy) cBiguaTbh Ipo e(peKTUB-
HicTb Tepamii npenaparom CriHpasa y aiteit
i3 mi3HiM nmouatkom CMA [7]:

1. CHERISH — mnonsiiiHe ciirne paH-
IoMi3oBaHe ILIale00-KOHTPOJIbOBAaHE
nocaimxkenHs I ¢a3u 3a yuacTio naiieHTiB
3i CMA 3 GinblI Mi3HIM IMoYaTKoM (BiIIOBi-
nae CMA II a6o 111 tumy).

2. binbiiicts xBopux (88%) Manu 1o Tpu
komii reHa SMN2; Bik MaHidecralii craHo-
BUB >6 MicCA11iB, BIK HAa MOMEHT BKJIIOYEHHS
y gocimkeHHs: — 2-12 pokiB.

3. Cxema JiKyBaHHS: TpM HaBaHTaXy-
BaJIbHi 1031, 1110 BBOAWIM Y (hopMi OoJTtoC-
HUX IH €KL 32 JOITOMOTOIO JIIOMOAJILHOI
MYHKUi{; MiATpUMyBaJlbHa 1032 — KOXHi
LICTh MiCSLIB MPOTIToM 15 Mics1liB.

4. IlepBuHHA KiHIlIeBa TOYKA: 3MiHa IO-
KAa3HUKIB 3TiIHO 3 PO3IIMPEHOI0 IKAIOI0

Puc. 3. OnaHyBaHHS HOBUX MOTOPHMX HaBuyoK Aitbmu 3i CMA | Tuny 3a wkanoio BOO3
npu npoAoBXeHHi Tepanii npenaparom CniHpasa B mexxax gocnipxeHHs SHINE

Mpumitka: MPMNJ — MoandikoBaHUM peXuM MiATPUMYBANLHOTO AO3YBAHHS.

OIIIHKM PYyXOBOi (byHKIIil 32 XaMMepCMiTOM
(HFMSE) micng 15 Micsis.

5. [lonepenHbO BUBHAYEHUI MTPOMiKHUIA
aHaJli3 e(peKTUBHOCTI OYJI0 MPOBEACHO MPU
OLliHIOBaHHi e(PeKTy JIIKyBaHHS y IIiCTh Mi-
cAliB i >39 maiieHTaM — y 15 MicsiB.

Ha ti Bukopucranus npenapaty CriH-
paza crocTepiranocs MoJIiMIIeHHS pyXOBUX
yHKI1i#1 y mailieHTiB BXe yepe3 Tpu Micslli
tepamii [7]. XBopi, SIKi OTpUMyBaJu AaHe
JIIKyBaHHSI, TTOKa3aJii 30iJbIIEHHST 00’ MY
pyxoBux (GYHKIIi yepe3 TpU Micsli mic-
JIS TIOYaTKy Teparii Ta MpoJOBXYBaIU Jie-
MOHCTPYBATH ITOAAJIBIITY TUHAMIKY ITiI 9ac
15-micstuHoro nochimkeHHs [7]. Kpim Toro,
CJIiI 3ayBakKWTH, IO PaHHE ITPU3HAYCHHS
CriHpasy CIpUsuIo KpamoMy pPO3BHUTKY
MOTOPHUX (DYHKIIIiA.

JliTi 3 KOpOTIIOK TPUBAJICTIO 3aXBO-
PIOBAaHHS TIPY CKPUHIHTY, SIKi OTPUMYBaIA
CriiHpa3sy, okasajay BaroMi Mo3UTUBHI 3Mi-
HM TIOPiBHSIHO 3 TTOYaTKOBUMH ITOKAa3HUKA-
mu 3a mkajgoio HFMSE uepes 15 micsuiB
JikyBaHHs [7]. Ha mogaTok, 3acTocyBaHHSI
TIperapary CrpysiIO MOJMIIIEHHIO XOIH B Ia-
wieHTiB 3i CMA III Tuny. [itu 31 CMA, ski
OyJIM 31aTHI XOAUTH CaMOCTIIHO, TTiC/IsI OTpH-
MaHH Tiperniapaty CriiHpas3a MOTJId poOUTH
1€ iCTOTHO OBIII€ i BiI4yBaJy 3MEHILIEHHSI
a0o crabinizaitito crommoBaHocTi. Pe3ynbra-
TU BU3HAYAIUCS TOMIMIIEHHSIM MOKa3HUKIB
6-xBUIMHHOTO TecTy Xoasou (T6XX) nporsi-
TOM Malixe TpbOX POKiB Tepartii (puc. 4) [8].
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AgnantosaHo 3a J. Montes et al., 2019.
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Ilin yac BUKOpHUCTaHHS Tpenapary
Cminpa3a ¢yHKIii M’3iB BEpXHIiX KiH-
1iBOK MPOJOBXYBaAu MOJIMIIYyBaTUCS
y mauieHTiB 3i CMA II tuny, siki He MOTJIN
camocrtiitHo nepecyBatucs (n=11), npo-
TATOM TPbOX POKiB, a TAKOX MPU MPOIOB-
>KeHHi Tepamii y gociaimxeHHi Shine [9].
VY 56% oci6 31 CMA Il Tuny 6yj0 npoje-
MOHCTPOBaHe KJIiHiYHO 3Hauy1le (>2 6aiB)
MoKpalaHHs (PYHKII1 BEpXHbOi KiHIiBKU
10 1050-ro mus [9]. Kpim toro, 100% xBo-
pux Ha CMA tuny 11 nocsiriu Mmakcumab-
HOTO MMOKa3HUKA (PYHKIIi1 BEPXHBOI KiHIIiB-
k1 10 350-T0 nHs i 30eperyiu Lo BialoBiab
1o 1150-ro mH4.

V mauieHTiB, 31aTHUX CAMOCTIITHO XO-
Iuth (n=13), gKi oTpUMyBaIu Tepamnito
npenapatoM CriHpasa, ITOKa3HUKH TeC-
Ty T6XX Npoa0BXKYBaJIX MOMIIIITYBATUCS
BIIPOJOBK OiJIBII SIK TPHOX POKiB [9].

BucHosku

Takum ynHOM, TipeniapaT CriiHpa3a rmoxa-
3aB CBOIO €(DEKTUBHICTb IPU TPUBAIIUX KJTi-
HIYHUMX JOCIIIKEHHSX y MawieHTiB 31 CMA
I, I ra I Tuny. ITpusHayeHHs Tepartii 3ri-
HO 3 CyJaCHMMHU CTaHAapTaMM JiKyBaHHS
CYTTEBO MOJIMIIYE TPUBATICTb i IKiCTh XKUT-
Ts1 xBopux Ha CMA.
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(HycCiHepCeH) i asimeeems

PO3KPUUTEES =

iIXHIA BHYTPILWIHIN . 3 E |
NOTEHLUIAI 8 | coun,

BiK 2,5 poky,

I 3 n P E n A PAT o M CMA 3 pgebtoToM y guUTadomy Billi
: i .
CNIHPAZS3A Fpenaparom GOIHPAZA

Kopotka iHcTpyKuis ans meauyHoro 3actocysaHHa npenapaty CIMIHPA3A (SPINRAZA)

Cxknap: piroya peqosmHa; nusinersen; 1 M mMictuTb 2,4 Mr HyciHepceHy; 1 oakoH no 5 mMa MicTUTb 12 Mr HYCIHEPCEHY; JOMOMIXHI PeYOBUHM: HATPI0 auriapodocdar
JUrifpar; auHatpito pocdar; HaTpilo XOpUA; Kanito XNopu; KanbLito Xnopua Auriapar; MarHito Xnopug rekcariapar; HaTpis ruapoKcui; XJI0POBOHEBA KIUCOTa, BoAa Ans
iH’eKUin. Jlikapcbka thopma. Po3unH ans iH’ekuin. OCHOBHI ¢hi3nKo-XimidHi BIacTMBOCTI: NPO30pUiA 6636apBHNIA PO3YMH.

dapmakoTepaneBTH4Ha rpyna. IHwWi npenapati Ans NikyBaHHA 3aXBOPIOBAHb KiCTKOBO-M’A30BOI cuctemi. HyciHepceH. Kog ATX: MO9AXO07.

Knini4ni xapakrepuctukn. llokasanns. NMpenapat CniHpa3a nokasaHun Ans nikyBaHHA cniHanbHoi m’a30B0i atpodii (CMA), cnpuymHeHoi MyTaLieto B XpOMOCOMI 5q.
lpoTnnoka3anys. [inepyyTNNBICTb A0 Ail040i Pe40BUHN a60 A0 6YAb-AKOi 3 JOMOMDKHUX PEHOBUH.

Cnoci6 3acrocysanxs Ta Jo3n. NMpenapat CniHpa3a Npu3HadYeHwnii Ans iHTpaTeKkanbHOro BBEAEHHSA 3a A0MOMOrow NoM6anbHOI NYHKLiT. PeKoMeH0BaHa 103a CTAaHOBUTL 12 Mr
(5 mn) Ha ofiHe BBeLeHHSA. Tepanito npenapatom CniHpasa cnif no4YnHaTK AKOMOra paHille nicns BCTaHOBSIEHHS fiarHo3y 3 4 403 Hacu4eHHsa y 0, 14, 28 1a 63 aeHb. [licnsa uboro
OANH pa3 KOXHi 4 micaLi cnig BBOAUTM NiATpUMYBanbHy 103y. MpuaHadYeHwnii nuLie ans 04HOPa30Boro 3acToCyBaHHs.

IHCTPYKLif WOJO NPUrOTYBAHHA NikapcbKoro 3acoby nepepn BBeAEHHAM

®nakoH 3 npenapartom Cninpasa cnif nepesipuTh Ha HAsABHICTb YACTUHOK Nepes BBeAEHHAM. DakoH He CfliJ BUKOPUCTOBYBATM, AKLLO CNOCTEPIratoTbCs YaCTUHKM Ta/ab0
PiAMHA y (hnakoHi He npo3opa i 6e36apBHa. [purotyBaHHsa po3ynHy npenapary CriHpasa ans iHTpaTtekasbHOro BBEAEHHS MOBUHHO 3MilICHIOBATUACS B aCENTUYHMX YMOBAX.
Mepen BBeLEHHAM (PIAKOH Crif AicTati 3 XONOAWIbHIKA | JATW HArpiTues 4o KiMHatHoi Temnepatypu (25 °C), He BOAOYNCH [0 30BHILLHIX [Kepen Tenna.

AKLO hakoH He 6YNo BIAKPUTO i PO3YMH HE BUKOPMCTOBYBABCS, (DNIAKOH CAiJ NOBEPHYTW B XONOAUNbHUK (AMUB. PO34in «YMOBK 36epiraHHs»).

beanocepeaHbo nepej BBEJEHHAM, 3HIMAKOTh MIACTUKOBY KPULLIKY, NPOTUKAOTH LEHTP NPOOKM (D/1akoHa roNKoK LWNpuLa ta BUTAryTb HEOOXIAHUA 06’EM PO34UHY.
Mpenapat CniHpa3a He cnif po3BOAUTW. BUKOPUCTAHHS 30BHILLIHIX (DiNbTPiB HE NOTPIBHO.

Y pasi, AKL0 pO34MH He BUKOPUCTOBYBABCA NPOTArOM 6 FOAMH NiCNf Oro HabMpaHHA Yy LUNPUL, PO3YMH CRif YTUNi3yBaTK.

HeBMKOPUCTAHWUI NiKapCbKMiA 3aci6 i Bigxoau HeobXigHO yTuni3yBaTh BiANOBiAHO A0 MiCLEBUX BUMOT.

[itwn. Mpenapar 3acTOCOBYHOTb ANA NiKyBaHHA LiTell.

Mo6iyni peakuii. Mo6i4Hi peakLii, NOB’A3aHi 3 NIOMOANLHOK NYHKLiE. [1y>Ke 4acTo: roNOBHUIA 6iNb, 6/1H0BAHHS, 6inb B CMIMHI. Y nicnsapeecTpauinHoMy nepiofi 3 HeBIAOMO
4aCTOTOK CMnOCTepiranucsa cepiiosHi iHekLii, Taki AK MEHIHTIT, BUNAAKK rigpouedanii Ta aCenTMYHOr0 MEHIHTITY.

TepMmiH npuAaTHoCTI. 3 POKN.

Kareropis Bignycky. 3a peuenTtom.

Mepen NnpU3HAYEHHAM CRif 03HAWOMUTMCA 3 MOBHOK IHCTPYKLIEH ANA MEANYHOr0 3aCTOCYBAHHS.

PeectpauiitHe nocsigyeHHs MO3 Ykpainu Ne UA/17852/01/01, 3atBepmxeHo MO3 Ykpainn 11.01.2020 poky Haka3om Ne 41 TekcT cknafeHo y BiANOBILHOCTI 3 iHCTPYKLIEHD
AN MEANYHOr0 3aCTOCYBaHHS, AKy 3ateepakeHo MO3 Ykpaitu 11.01.2020 poky.

3a [104aTKOBOI iH(hopmaLlieto 3epTaiiTecs 3a agpecoto: 04070, m. Kuis, Byn. Cnacbka, 30; Ten. (044) 490 64 64, dakc (044) 490 64 65.

®otorpaduu nprBeaeHbI UCKITIOYUTENBHO B KQ4ECTBE UMMTKOCTPALIMIA U OTPKAIOT Pe3yJibTaThbl, AOCTUTHYTLIE Y KOHKPETHbIX NaUMeHToB. IHAUBKUOYaNnbHbIe pe3yrbTaTbl MOTYT OTINYATLCS.
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