NHdopmaunmoHHan 6polutopa gna pogutenen

Zolgensma - 30JITEHCMA

BHyTpuBeHHasa nidysusa

CocraB:
Onasemnogene abeparvovec
Kaxabin pnakoH cogepxmT: 2.0 X 10" vg/mL

JaHHaa wuHbOpMaLMOHHAA Opolllopa COAEPXUT KpaTKyld MHpopMaumio o
NeKapCTBEHHOM mpernapate. ECiM y Bac BO3HUKHYT [OMOJIHUTENbHbIE BOMPOCHI,
obpatuTech K Bpauy uiv papmauesTy.

[ins Koro npegHa3Ha4yeH npenapar?

3onreHcma npepHasHayeH fAnA JflevyeHUs [eTeil He CTapwe ABYX JieT ¢
yCTaHOBMNEeHHbIM guarHozom CMA - c cumnTomamu 3a6oneBaHusa unm 6e3 HUX.
Mpenapat BBOAUTCA OAHOKPATHO NYTEM BHYTPUBEHHOI HY3MN.

3abonesaHne CMA BO3HMKaeT BCieAcTBUe MyTaumm reHa SMN1. MyTauua 3Toro reHa
ABNSAETCS MPUUYNHOWN HeQOCTaTOUHOW BbIPabOTKN 6efika, KoTopblil HasbiBaeTca SMN.
3onreHcMa ABNAETCA NpenapaToM FeHHOW Tepanuu: OH COAEPXKUT FeH, KOAMPYIOLWNIA
HepocTalowmin 6enok. MNocne BBefeHWs npenapaTta 30/reHCMa OPraHU3M MOXET
BblpabaTbiBaTb HefocCTaloWuii 6enoK B MpaBuibHON ¢opme M B [AOCTAaTOYHOM
KONMYecTBe.

Oco6ble npepocrepexeHna n no6oyHble ABJIEHNA, CBA3aHHble C
npuveHeHnem npemnaparta

1. TaKenoe ocTpoe Nopa)keHune nevyeHun, ocTpasa NeyeHoOYHasA HeJZOCTaTOYHOCTb
WY NOBbILLEeHVEe YPOBHA GpepMeHTOB NneyeHn

MpenapaT MoXeT Bbl3BaTb MOBbILEHNE YPOBHA (EpPMEHTOB MNeYeHu, TAXenoe

nopakeHvie NeyeHn Um oCTPYIo NeYEeHOUHYI0 HeIOCTaTOYHOCTb. TAXKenaa neyeHouyHas

He[0CTaTOYHOCTb MOXET Bbi3blBaTb OMACHbIE AJ1A XKU3HW COCTOAHNA 1 fa)ke NPUBOAUTb

K cmepTn. Mo 3TOM NpuvuMHE nauueHT HayHeT Mnosy4yaTb KOPTMKOCTEPOUAHbIN

npenapar 3a AeHb A0 NPUMeHeHMA 30AreHCMbl U NPOAOIIKUT ero NprUem B TeuyeHune

Kak MMHMMYM elle 30 AHen nocne npoBefeHUA OOHOKPATHOro neyeHuvd. JleyeHue

KopTUKocTepougammn Oyaet npekpaleHo nocTterieHHo. [ocne nonyyeHna nevyeHus

npenapaTtom 3onreHcma y nauveHTa 6yaeT BbINOSHEHA ceprA PYTUHHbIX aHanM30B

KPOBMU C Liefbio MOHUTOPUHIa NeYeHOUHbIX GYHKLMI B TEUEHME He MeHee TPEX MecALeB

unu 6onee AUTENbHOIO BPEMEHMU, COTMIACHO KIIMHUYECKM COOOPaKeHNAM:

® OVH pa3 B Hefesllo B TEYEHME MEPBOro MecAua Mocie JieyeHWsa npenapaTom
3onreHcma

® O[VH pa3 B Heflesio Ha NPOTAXEHUN Nepuoja NOCTENEHHOMO NPeKpaLleHns NeyeHns
KopTUKocTepongammn unmn ¢ 6onee BbICOKOW MEPUOANYHOCTBIO B 3aBUCMMOCTU OT
KIIMHNYECKMX COOBpaKeHNN

® eC/In  NO  OKOHYaHMM  Nepuofa  MOCTEMEHHOrO  MpeKpalleHus  fieyeHus
KOPTUKOCTEPOUAMMN KIIMHUYECKOE COCTOAHME MalMeHTa ABAAETCA CTabubHbIM, a
pe3ynbTaTbl MCCNefOBaHNA HOPMasbHbIMK, TO ChnepyeT MPOAOMKaTb MOHUTOPUIHT
MeyeHoYHbIX GYHKUMIA OOUH pa3 B [Be Hefenn Ha MPOTAKEHUW AONONHUTENbHOrO
mMecsua



B cny4yae noxenteHnAa KOXKHbIX MOKPOBOB WM Ma3HbIX CKNep, B cjy4dae nponycka
[A03bl CTEPONAOB, @ TaKXKe B CJlydae, eC/in y nauneHTa 6bina PBOTa nocne Ux npnema,
nnn naumeHT WCNbITbIBAET CHUXKEHWE BHUMaHUA, Cnefyet yBeJOMUTb Jedallero
Bpauva. Bo3moxxHo, I'IOTpE6yETC$| nposeneHmMe AOOMNOJIHUTENbHbIX MNCCNefoBaHNN B
3aBNCUMOCTN OT pe3ynbTaToB NpoBeAEHHbIX NCcCnefoBaHuU, apyrux cMmMmntTomoB nUnu
COrMacCHO KINHNYeCKNM COOGpa)KEHVIﬂM Bpauya.

2. BakuyuHauus nepep BBefeHMEeM NpenapaTa u nocse 3Toro
CnefyeT MPOKOHCYNBTMPOBATLCA C JlevallyiM NepCcoHanoM OTHOCUTENIbHO CPOKOB
BaKLMHaLMN HE33A0IrO 10 UMK Noc/e NpréMa CTepOoVIOoB.

3. UHekumoHHble 3ab6oneBaHnsa

MHdeKkuroHHble 3aboneBaHus (Takme Kak MpocTyfa, rpuvnn, BocrajeHne GPOoHXOB -
OPOHXVONNT, BOCMANeHNe CPefHEro yxa, BOCMajeHMe Xefyaka M KULWEeYHKKa) nepeq
neyeHnem npenapaTom 30/reHCMa WAW MoCie HEro MOXET MPUBECTU K CepbesHbiM
ocnoxHeHuam. CnegyeT o6pawatb BHMMaHWE Ha BO3MOXHbIE CHMMMTOMbI  3TUX
3a60/1eBaHNI, TaKe KaK Kallesb, XpUrbl, YMxaH1e, HACMOPK, 60/1b B ropie Uiy NoBblLWEHE
TemnepaTtypbl Tefla. B cnydyae nosBReHUs CUMMNTOMOB, YKa3blBaloWMX Ha BO3MOXHOCTb
MHdEKLMK, cneflyeT HeMe[IeHHO NOCTaBUTb B M3BECTHOCTD JIeYallero Bpava.

4. Tpomb6ouuToneHusA - HU3KNIA YpoBeHb TPpoM6GounToB

30/IreHCMa MOXKET BbI3bIBaTb CHUXKEHVE YPOBHA TPOMOOLIMTOB KPOBW, YTO MOBbILLAET
PWCK NOABMIEHNA reMaToOM UM KPOBOTEUYEHWA.

B cnyuae nosiBNeHVsA remaTom («CUHAKOB») UM KPOBOTEUEHUSA CriefyeT MoCTaBUTh B
M3BECTHOCTb Jieyalllero Bpaya.

CnepyeT BbIMONHATL aHanM3 KPOBM Ha TPOMOOUMTbI OAUH pa3 B HeAesio B TeueHue
nepBoOro MecsAua nocne nNpoBefAeHns NleueHns, a B AalibHellLeM B TeYeHre BTOporo
N TpeTbero mMecAueB — OAUH pa3 B [Be Hedenu, Noka ypoBeHb TPOMOOLUTOB He
HopManusyetcs.

5. Mo6ouHble ABNEHUA, CBA3aHHbIE C cepALEM - BbICOKNI YPOBEHb TPONOHMHa-I
TponoHWH-I — 3To 6enokK, NoBbILLIEHNE YPOBHA KOTOPOro B KPOBY MOXET yKa3blBaTb Ha
nopaeHvie cepaua.

MoxeT MMeTb MecTo NMoBbILLEHWE YPOBHA 3TOro 6enika B KpoBW. B 31Ol cBA3M cnepyet
HabntofaTb 3a ypoBHEM 3TOro 6esika B KpOBY B TeUEHMe He MeHee Tpex MecALeB nocie
npoBefeHNA neyeHnA: aHanmn3 OyfeT BbINOMHATLCA OAWMH pa3 B Hefdeno B TeyeHue
nepBoro mMecALa nocne NpoBefeHVA IeYeHns, a B JanbHelilueM B Te4eHne BTOporo u
TpeTbero mecsLes — OAUH pa3 B MecALl, MOKa ypoBeHb 6eflka He HopManu3syeTcs.

6. O6pab6oTKa BbigeneHmin

3onreHcMa BbIBOAWTCA M3 OpraHM3mMa B OCHOBHOM Yepe3 BblAENUTENbHY CUcTeMy

naymeHTa.

MosToMy B TeueHme mecALa nocse NHPy3nm NoAry3HrKM C Kasiom criefyeTt NoMeCTUTb

B ABa LiennodaHoBbIX MaKeTa nepep Tem, Kak yTUan3npoBaTb UX ¢ 0ObIYHbIM ObITOBbIM

MycopoM. Mommnmo 3Toro, cnepyeT TLaTeNIbHO MbiTb PYKM MOC/e KOHTaKTa C Kanom,

BblAENEHUAMMN UNU KNJKOCTAMM OpraH1M3mMa naumeHTa.

7. TMA (Tpomb6oTmyeckaa MMKpoaHruonartusa) - Tpomb6oTnuyeckasa 3aKynopkKa
MeNKUX KPOBEHOCHbIX COCYA0B

30/IreHCMa MOXKeT BbI3BaTb CHVKEHME KONMYyecTBa TPOMOOLMTOB M SPUTPOLUTOB,

OCTpOe NoparkeHve MoYeK 1 YBENNUYNTb PUCK NOABIEHNA reMaToM UM KPOBOTEUYEHWI,




KoTopble MOryT ABAATbCA npu3Hakamy TMA. CoobLanocb o ciydasax TMA, KoTopble
Npoun3oLWnn NpUbN3NTENbHO Yepes Hedeslio nocne nonyyeHusa Hdysmm 3onreHcma.
CnenyeT HemepJIeHHO O6PaTUTLCA 3a MeLMLMHCKON MOMOLLb, eCny y nauMeHTa
NOABATCA KPOBOTEUEHMSA UIIN FreMaToMbl, CyAOPOrU U YMEHbLUEHV e 06bEMA/YacToTbI
MOUYenCnyCcKaHWn Nocne NpoBefeHA NeYeHna npenapaTom 3o/ireHcma.

Kak npumeHaTb npenapar?

3onreHcMa BBOAWTCS B OpraHyi3M OfHOKPATHO MyTEM BHYTPUBEHHON MHY3MM yepes
nepudepuyeckimin BEHO3HbI KaTeTep.

Bpau 6ynet Bectn perynspHoe BpayebHoe HabnogeHne 3a pebeHKoM, NoyyaroLwmm
neyeHwue.

[na nonyuyeHna nonHon mHboOpMauMM O JaHHOM Npenapate cieayeT npoyunTaTb
VIHCTPYKLMIO MO NPUMEHEHNIO npenaparTa.

Mo6ouHble ABNeHUA
PacnpocTtpaHeHHble no60oYHble ABNEHMA:
® MOBbIlIEHNE YPOBHA (I)epMeHTOB nevyeHM n peoTa

O6 onucaHHbIX HUXKe MOBOYHBIX ABMEHMAX COObLanochb nocne Toro, Kak npenapart

3onreHcMa 6bl1 0fo6peEH K NpuMeHeHuto. NocKkonbKy 06 3TX MNOBOYHbIX ABNEHMUSX

Co00LWany NPou3BoJIbHO, He BCEraa MOXHO OLIEHUTb Hagnexalm obpa3om YacToTy

NX NOABMEHNA UM 060CHOBATb MPUUYNHHO-CNIEACTBEHHYIO CBA3b C NpenapaTom:

e HapyweHunsa, cBfA3aHHble C KPOBEHOCHOW U NMMpATUYECKON CUCTEMAMU:
TpomboTnYeckaa MUKpoaHrnonatma — thrombotic microangiopathy (TMA)
(TpomMboTMYeCKas 3aKynopKa MeNKNX KPOBEHOCHbIX COCYL0B)

e OcTpaA MevyeHOYHass HeJOCTAaTOYHOCTb, KOTOPasa MOXET Bbl3blBaTb OMacHble AnA
XKV3HW COCTOSIHNA U JaXke NPUBOANTD K CMEPTM, OCTPOE NoparkeHre neveHn

o [loBbllIeHVE TeMnepaTypbl TeNa

o [loBblleHWe YPOBHsA 6eka TPOMOHNH

e TpombouunToneHnsa (HU3KNIN ypoBeHb TPOMOOLNTOB)

Mpu NoABNEHNN MOOOUYHOIO SIBNEHUS, @ TAaKXKe eC/N KaKoe-TMb0o 13 MOOOUHbIX ABIEHWIA
YCyryonsercs uiv ecsin Bbl CTpagaeTe No6oUHbIM ABIEHNEM, HE YKa3aHHbIM B AaHHOW
WHCTPYKLWK, BaM CiefyeT NPOKOHCY/bTMPOBATLCA Y levallero Bpaya.

MOXHO cOObLWMTb O MOOGOUHBIX ABEHMAX B MUHUCTEPCTBO 34paBOOXPaHEHNA, HaxaB
Ha ccbky «CoobuieHre o nobouHbIx 3ddeKTax OT NeKapcTB», KOTopad HaxoAauTcA
Ha WHTepHeT-caTe MuHUCTepcTBa 3apaBooxpaHeHusa (www.health.gov.il), uTo6bl
nepenTy Ha 3NEKTPOHHbIN B6n1aHK coobLeHNA 0 MOOOYHbIX ABNEHUAX, NN Neperaa no
ccbinke: https://sideeffects.health.gov.il

MOoXHO Takxe cooblwmnTb Bragenbly pernctpauun «Hoeaptuc Mcpasnb JITO» vepes
safetydesk.israel@novartis.com

®opmat faHHOro MHPOPMALIMOHHOIO INCTa U ero copepkaHuve OblIn yTBEPXKAEHbI
MwuHncTepcTBOM 3apaBooxpaHeHns B Hosibpe 2022 ropa.

MpousBoguTtenb: Novartis Gene Therapies, Inc

Bnapeney perncrpaumnoHHoro ypocrosepeHun: «Hosaptuc Vcpasnb JITO», T.A.
7126, yn. Touepet Xa-Apey, 6, Tenb-ABuB.

Ten.: 03-03-9201111, pakc: 03-9229230
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