YACTUHA VI: PESIOME NNAHY YNPABNIHHA PUSUKAMU

PESIOME NJ1IAHY YNPABJ/IIHHA PUSUKAMU ANA NIKAPCbKOIO 3ACObY EBPICAI
(PUCAUNNAM)

Le pestome nnaHy ynpasniHHA pusukamu (MYP) ansa nikapcbkoro 3acoby (/13) EBPICAL. B MNYP
HaBeZeHa AeTanbHa iHPopMaLis WOAO0 BaXKJAUBUX PU3UKIB Npu 3actocyBaHHi /13 EBPICAI, akum
YMHOM Ui PU3NKN MOXKYTb BYTM MiHIMI30BaHI, i AKUM YUHOM MOXKINBO OTPUMATK Binblue iHpopmaLii
Npo p13MKKM Ta HeBigoMy iHdopmaLito Nnpu 3actocysaHHi /13 EBPICAI (BiacyTHa iHpopmau,in).

B KOpOTKili xapakTepucTuui nikapcbkoro 3acoby (KXJ/13) Ta B iHCTpYKUii AnAa meauMyHOro
3actocyBaHHA ana N13 EBPICAl HaBegeHa HeobxigHa iHGopmalia Ans meauyHUX cheujianictis Ta
NaLieHTIB WoA0 3acTocyBaHHA /13 EBPICAI.

Lle pestome MYP ans N3 EBPICAI cnig yntaTh y KOHTEKCTI BCi€i L€l iHdopmaLii, BKAtoYatoum 3BiT 3
OLHKM Ta pe3tome, L0 BUKIALEHO AOCTYNHOK MOBOH), AKi € YaCTUHOK EBPONENCbKOro nybaiyHOro
3BiTy 3 ouiHKM (EPAR).

Ba»knusi HOBi Npobaemun abo 3MiHWN A0 YNHHUX BEPCiN OKYMEHTIB By AyTb BKAOYEHI B OHOB/IEHHA
MYP gna N3 EBPICA.

I. IIKAPCbKWI 3ACIE TA 41 YOrO BIH 3ACTOCOBYETbCA

N3 EBPICAI 3apeecTpoBaHuit Ans nikyBaHHA 5g-acouiioBaHoi cniHanbHOi m’a30B0oi atpodii (CMA) y
NaLieHTIB i3 KNiHiYHUM aiarHo3om CMA tuny 1, Tuny 2 abo tuny 3 abo 3 oAHi€0 A0 YOTUPLOX KON
SMN2 (noBHy iHpopMmaLito Npo noKasaHHA aus. y KXN13). 13 EBPICAl micTuTb pucamMnaam y AKOCTi
Ai0Y0T PeYOBUHM | 3aCTOCOBYETLCA Y BUINAAI PO3YMHY OpanbHO abo 3a AONOMOrol 30HAA ANS
€HTEepPasIbHOro XapyyBaHHSA.

JeTanbHiwy iHpopmauito Npo oLiHKy KopucTi 3actocyBaHHA J1I3 EBPICAI aus. y EPAR gna 13 EBPICAY,
y TOMy 4YuCni B pe3toMe, WO BWMKAALEHO AOCTYNMHOK MOBOK, fIKE 3HAXOAWUTbCA Ha Beb-canTi
€BpPONenCcbKoro areHTCTBa No Nikapcbknm 3acobam (EMA), Ha cTopiHLi nikapcbKkoro 3acoby.

https://www.ema.europa.eu/en/medicines/human/EPAR/evrysdi

Il. PU3UKMU, MNOB’A3AHI I3 3ACTOCYBAHHAM NIIKAPCbKOIO 3ACOBY TA 3AX04M 3 MIHIMI3ALIT
ABO NOAAbLWIOIo ornnucy PU3UKIB

Hu)Kkye 3a3HauveHi saxnmsi pusmkm 13 EBPICAl Ta nponoHOBaHI AOCAIgKeHHA ANA NOA4aNbLIOro
BMBYEHHA pu3unkis /13 EBPICA.

3axogamu no MiHimisau,ii pu3unkiB, ineHTUPiIKOBaHMX ANA NiKAapPCbKOro 3acoby, MOXyTb byTu:

. CneundivyHa iHbopmaLia, Taka AK 3acTeperkeHHs, 3anobixHi 3axoau, Ta nopagu LWoao
NPaBUIbHOIO 3aCTOCYBAHHA, HaBeAeHi B IHCTPYKLUii Ana meauyHoro 3actocyBaHHAa Ta KX/13 gna
MeANYHUX CreLuianicTiB Ta NALEHTIB;
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o BaxknuBi nopaam, WO BKa3aHi Ha ynaKoBL,i NiKapcbKoro 3acoby;

J 3aTBEpAKEHUM PO3MIP YNAKOBKM — KiNbKiCTb NpenapaTy B ynakoBLi, AKa BuMbpaHa wob
nepeKkoHaTUCA y TOMY, WO NpenapaTt 3aCTOCOBAHUIM NPABU/IbHO;

J PeuenTypHui cTaTyc —cnocib, AKMM npenapaT po3MNoOBCIOAXKEHUIN cepes, NaLieHTiB (TO6TO 3a
peuenTom umn 6e3 peuenTy), Lo MOKe A0MOMOITM MiHIMI3yBaTh MOTO PU3UKMK;

Pasom uji 3axogm cKNnanatoTb PYTUHHI 3aX04uM 3 MiHIMi3auii pu3mKiB.

JopatkoBo A0 uux 3axoais 6esnepepBHO 36upaceTbca iHGopMauia Npo HebaxkaHi ABMLWIA, AKa
PEerynspHoO aHani3yeTbCs, AKWLO 3aCTOCOBHO, BK/OYatouM ouiHKy PSUR, Tak wo HeramHi 3axoam
MOXHa B¥WUTK 33 HeobxigHocTi. Lli 3axoam cTaHOBAATb PYTUHHI 3axoauM 3 papmakoHarnaay.

II.LA MEPENIK BAX/IMBUX PU3UKIB TA BIACYTHA IHOOPMALIA

Baxknusi pusmku npu 3actocyBanHi /13 EBPICAI — ue pu3nku, ana aknx HeobxiaHi cneuianbHi 3axoam
3 YMpaBAiHHA PU3MKAMK 3 METOIO NOAaNbLIOr0 BUBYEHHA abo MiHiMmi3aLLii pusnKy, ana 6esnevyHoro
3aCTOCYBaHHA MnpenapaTty. Baxnuei puU3MKM MOXKYTb OYyTM po3UiHeHi AK iaeHTUdiKoBaHi abo
NoTeHUinHI. |aeHTUdIKoBaHi pn3nKKN — Le Nnpobnemn, ANA AKUX HaABHI AOCTaTHI AOKa3M 3B’A3Ky i3
3actocyBaHHAM J13 EBPICAI. MoTeHUiMHi pu3nKkn — ue npobsemn, Ans AKUX 3B'A30K i3 AaHMM
NiKAPCbKMM 33acOO60OM € MOMKAMBMM Ha OCHOBi HAABHWMX AaHMX, OAHAK LEeN 3B'A30K LWWe He €
BCTAHOBJIEHUM i noTpebye noAanbluoi OLUiHKK. BigcyTHA iHpopmauis — ue iHpopmauis 3 6e3nekn
NiKapcbKoro 3acoby, ska Ha JAaHui Yac BiAcyTHA, | AKYy noTpibHo 3ibpatu (To6TO npwm
AOBroTPUBANOMY 3aCTOCYBAHHI NiKapcbKoro 3acoby).

Mepenik BaXXAMBUX PU3UKIB Ta BiACYTHbOI iIHPopmauii

Baxknusi igeHTUdIKoBaHI pU3MKK BigcyTHi

BaKAKMBI NOTEHLIAHI pU3NKN *  TOKCHYHICTb 411 CiTKIBKMK
* EmbpiodeTanbHa TOKCUYHICTb
*  Bnaue Ha eniTenianbHi TKAHWHMU

BigcyTHAa iHpopmauin e [loBroctpokoBa 6e3neka
* be3neKay nauieHTiB Bikom < 1 poKy

11.B PESIOME BAX/IUBUX PU3SUKIB

Ba)knunBMiA NOTEHLiMHMA PU3KK - TOKCUUHICTb AN CITKIBKK

[oKa3u 3B’s3Ky gaHoro B 39-TuxKHeBeMy O0CNIOXKEHHI XPOHIYHOI TOKCMUYHOCTI Yy MaBn 3a
PU3MKY i3 AaHUM NIIKAPCbKMM | AONOMOrOt0 CNEKTpPasibHOI ONTUYHOI KorepeHTHoi Tomorpadii
3acobom (COKT) 6yna BuaBneHa MmynbTudOKanbHa nepudepryHa
AereHepauis CiTKiBKM B Wwapi poTopeuenTopiB i MIKPOKICTO3HI

EBPICAI | pe3tome MnaHy ynpasaiHHA pUsMKkamu Ans rpomaacbKocTi | Bepcisa 1.5 CTOpiHKa 23 11



NPOCTOPY Yy BHYTPIiWHIX wWapax CciTkiBkM (MikpoKicTo3Ha
MaKynsipHa gaereHepauia, MMJA). LUe acoujoBanocb i3
NPUrHIYEHHAM CKOTOTOMIYHOI (Nanuyku) B-xBuni i aewo meHw
YPaXKeHoto doTonivHoi (kon60o4KN) B-xBuni Ha
enektTpopetnHorpami (EPI). 3miHu ciTKiBKM cnocTepiranunce nicna
3aTpUMKM npoTtarom 2-5 micauis. Lii gaHi 6ynm nigTBepaeHi
ricTonNaTtoNoriYHUMM MeTo4ammn i AK BUABMUAOCH, HE MOPYLUYIOTb
3ip TKaHWH (Ha OCHOBI NOBEAIHKM B LiIOMYy Ta 0PTa/IbMONOTIYHNX
obcTexkeHHAx). MM/, i npurHiyeHHAa EPT 3aBXAW MNOBHICTIO
BiAHOB/IIOBA/IUCb MPOTArOM 22-TUXKHEBOI pa3n BiAHOB/EHHA B
OOCNIAXEHHI HA MaBnax, OJHaK BTpata nepudpepuyHmx
doTopeuentopis i rineppednexktnsHoro/ rineptpodiyHoro
MirMeHTHOro eniTenito CiTKIBKM He 3HWKANA. 3MiHW B CiTKiBUi He
crnocrepirannce y MaBn, WO acCoOLiOBaNOCb 3 eKCMO3MULUiED B
Aiana3oHi ekcno3uuii KNniHiYHOK Ao03010 pucaunaamy. 3miHU B
CITKiBLi B 2-TU)XHEBOMY AO0CNIAMEHHI TOKCMYHOCTI Yy mMaBn He
cnocTepiranmcb. Y anbbiHOCiB Ta NIrMEHTOBAHMX LypiB, AKi
OTPUMYBaANIMN NiKYBAHHA MPOTArOM 26 TUKHIB, 3MiIHM B CIiTKiBLi
He3BajkalouM Ha BULLY eKCno3uLito i HaBiTb Ginbll BUparkeHe
3B’A3yBaHHA MENATOHIHY Yy MNOPiIBHAHHI 3 MaBnamu He 6ynu
BUABNEHI.

fAK He3BOpOTHa BTpaTa ¢oTopeuenTopiB Ha nepudepii CiTKIBKHK,
TaK | 3BOPOTHIi MIKPOKICTO3HI MNpPOCTOPU Yy BHYTPiLUHbOMY
AAepHOMY LWapi YiTKO BuABNAAUCL 3a gonomoroto COKT i3
BUCOKOHO YYTAMBICTIO Ta [obpe Kopentosanu 3
rictronaTtonoriyHnmm OAHUMU, BTpata nepudepnyHmnX
¢doTopeuenTopiBa 6yna BusBneHa 3a gonomoroto COKT npwm
MEHLLMX A03aX, HiX 3MiHW, AKi bynn BUABAEHi 3a gonomoroto EPT.
ToMmy BWMSABMNOCb, WO CTPYKTYPHE MOLUKOAMKEHHA MOXKe 6yTu
BuAsBneHe 3a gonomoroto COKT npu 3acTocyBaHHI MeEHLWMUX [03,
HiXX QYHKLIOHANbHI 3MiHM, WO BUABAAKOTLCA 3a gonomoroto EPT.
Takmm uymHom, B nepwy udepry COKT 6yna BubpaHa Ak
BiANOBIAHMI 3acib MOHITOPMHIY nNOYaTKy, TAXKKOCTI Ta
NporpecyBaHHA 3MiH Yy CiTKiBLi, WO iHAYKOBAHI pucanniamom y
MaBn, WO MOXe OyTU BMKOPUCTAHO 3 LIED METOH X TaKOX Y
nauienTis i3 CMA.

daKTopKU pMU3MKY Ta rpynu
PU3UKY

TOKCMYHICTb ANA CITKIBKM Y NOAWMHW He CnocTepiranacb, Tomy
bakTOpM  pU3MKYy Ta TPYNM  PUSUKY HE MOXKYTb OyTu
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iAeHTMIKOBAHI Yy NIOAMHU | NOBWUHHI BYTU eKCTPanonboBaHi 3
OOKNIHIYHMX aocnigXeHb. OCKiNbKM NaToO/IONYHUIM MeXaHi3m
TOKCMYHOCTI ONA CiTKIBKM Yy MaBM MOBHICTIO He BWBYEHWUMH,
daKTopn 0OYMOBJIEHHA PU3MKY HeBigomi. MoTeHuian woao
CMHEepriYHOro BN/AMBY CYNyTHLOrO 3aCTOCYBaHHA pucamnaamy i3
iHWWMKW  PETUHOTOKCMYHUMM  NliIKAPCbKMMKU  3acobamu B
AOKMIHIYHUX Ta KNIHIYHUX [OO0CNIAMKEHHSX He OyB BMBYEHWUMN.
CytreBe nepeno3yBaHHA MPOTArOM KiIbKOX MICALIB  MOXKe
BBaXaTncA GakTopom PU3NKY TOKCUUHOCTI ANA CITKIBKM HA OCHOBI
3a/1eXHOCTI pe3ynbTaTiB  eKCcnosuuii B AOKAIHIYHOMY
AocnigxKeHHi y masn. Mepeno3yBaHHA € NOTEHLiMHMM GaKTOPOM
PU3UKY TOKCUYHOCTI ANA CITKIBKM B KNIHIYHMX YMOBaX.

3axoam 3 MiHimi3aLLii pusmnky

PyTUHHI 3ax04M 3 MiHimi3aLii pu3uKiB:

e Po3gin 4.4 KXN3 (OcobnmsocTi 3actocyBaHHA) (po3ain
«OcobmBoCTi 3acTOCYBaHHAY» IHCTPYKLIT 418 MeaNYHOro
3acTocyBaHHs B YKpaiHi)

e Po3gin 5.3 KX/13 (JoKkniHiuHi AaHi 3 6e3neKkn; BNAMB Ha
CTPYKTYPY CiTKiBKM) (po3ain « OcobaMBOCTI 3aCTOCYBaHHAY
IHCTPYKL,T ANA MeANYHOro 3acToCyBaHHA B YKpaiHi)

PymuHHi 3axo0u 3 miHimizayii pusukie, 0e peKomeHO008aHO
crieyugpivyHi KniHiyHi 3axo0u 01 yCYyHEeHHA pu3uKy:
e Po3gin 4.5 KX/13 «B3aemogisa 3 iHWMMU NiKapCbKUMMN
3acobamu Ta iHWI BUAM B3aemogin». (posgin «Bsaemogis
3 iHWWMMKM niKapcbKMmn 3acobamu Ta iHWI BUAM
B3aEMOAIN» |HCTPYKLUIi NA MegMyYHOro 3acToCyBaHHA B
YKpaiHi)

IHWi pymuHHi 3axo00u 3 MiHIMIi3ayii pusuKy, AKi He 8KA3aHI 8
IHCMpyKUyii 019 MeduYHO20 30CMOCY8AHHA:

PeuenTypHui ctatyc: Pucgmunnam € nikapcbKum 3acobom, wo
Bi4NYCKaETbCA AnLe No peuenTy

JDopaatKosi 3axoau 3 MiHimi3auii pu3uKiB:
BigcyTHi

JopaaTtkosi 3axoamn 3
dapmakoHarnagy

[opatkosi 3axoau 3 papmakoHarnaay:
BigKputnit nepion posWMpPeHHA AOCNIAKEHHS 40 5 poKiB

NiKYBAHHA YCiX MNALEHTIB B HACTYMHMX AOCNIOKEHHAX:
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e [locnigreHHs BP39056 (FIREFISH)

e [locnigreHHs BP39055 (SUNFISH)

e [locnigrKeHHs BP39054 (JEWELFISH)

e JlocnigkeHHa BN40703 (RAINBOWFISH)

Awns. po3gin Il.C uboro pestome wWwo[o0 ornagy
nicAApeecTpaLiMmHOro naaHy po3pobKku.

Ba)knuBuii NOTeHLUiMHMA pU3nK — EM6piodeTanbHa TOKCUUHICTD

JoKa3u 3B’s3Ky AaHoro
PU3UKY i3 AaHUM NiKapPCbKNUM
3acobom

Yepes BnauB pucaunaamy Ha noAgin KAITMH i anonTtos,
3aCTOCYBaHHA puUcaMnAamy y BariTHUX Kpoaukis 6yno nos’asaHe
3 TOKCUYHICTIO ANnA MmaTepi Ta TepaTOreHHICcTio, i3 piBHEM
BiZICYTHOCTi HebaxkaHux edekTis, Wo crnocTepiratotbca (NOAEL)
npu ekcnosuy,ii, Wwo npnbamMsHo B 4 pasun NepeBULLYE CEPEeaHI0
€KCNo3uL,ito, PEKOMEHOO0BAHY B KAIHIYHUX [0CAigMeHHAX. Y
LLYpiB TEPATOreHHOCTi He CNOCTepiranoca Npu eKkcnosumuii, wo y
~5 pasiB nepesullyBana PEKOMEHAOBAHY KAIHIYHY cepeaHto
eKcrnosuuito, ane Bigmiyanacb embpiodpeTanbHa TOKCUYHICTb
(3MeHLWeHHA BarM naody Ta 3aTPUMKA PO3BUTKY Noaa), npu
ubomy NOAEL pewo nepeBuuwyBaB 2-KpaTHY cepeaHto
peKkoMeHA0BaHy eKCno3uLito 6e3 TOKCMYHOCTI AN MaTepi.
He3Barkatoum Ha Te, WO TepaToreHHiCTb byna BigMiYanacb nuwe
Y KPOAMKIB NpM [03i, TOKCMYHI ANna MmaTtepi, He MOXKHa
BUKNOYUTM  MOMKAMBICTD  AUCMOPGOreHHOro  MoTeHuiany
pucamnaamy y NK04MHMN.

daKTOpKU pMU3MKY Ta rpynu
PU3UKY

iHKM, AKi nignaranm  ekcnosuuii pucaunaamom npoTArom
BariTHoCTi abo 3a 1 micaub A0 HaCTaHHA BariTHOCTI.

3axoam 3 MiHimi3aLii pusmnky

PYyTUHHI 3ax0AM 3 MiHiMmi3aLii pu3uKiB:

e Po3sgini 4.4 KXN3 (OcobnusocTi 3acTtocyBaHHsA) (po3ain
«OcobnnBocCTi 3acTocyBaHHA» IHCTPYKLii ANs meanyHOro
3acTocyBaHHA B YKpaiHi)

e Po3gini 4.6 KXN13 (®epTUNbHICTb, BariTHICTb Ta N1aKTaLif)
(po3min  «OcobnmBocTi  3acTocyBaHHA»,  Niapo3ain
«3actocyBaHHA y nepiog BariTHOocTi abo roayBaHHA
rpygaato.» IHCTpyKUii gna meguMyHOro 3aCToCyBaHHA B
YKpaiHi)
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e Posgini 5.3 KX/M3 (gokniHiuHi paHi 3 6e3neku;
pPenpoayKTMBHaA TOKCUYHICTb) (po3ain «OcobamnsocTi
3acTocyBaHHA» [HCTPYKLIT 4NA MeANYHOro 3aCTOCyBaHHA
B YKpaiHi)

e Po3gin 2 nuctka-eknaguwa (Lo Bam noTpibHO 3HaTH,
nepw Hixk B4 abo Bawa AMTMHA NpuiAMeTe npenapart
EBpicai; BariTHiCTb, KOHTpauenuia, roayBaHHA rpyaato Ta
yonosiya GepTUNbHICTb)

PymuHHi 3axo0u 3 miHimizayii pusukie, 0e peKomeHO008aHO
crieyugpivyHi KniHiyHi 3axo0u 01 yCyHeHHA pUu3uKy:

e Po3ain 4.6 KXN13 (PepTunbHiCTb, BariTHICTb Ta NaKkTauis)
(PepTunbHicTb, BariTHiCTb  Ta  nakTauia)  (posain
«0Ocob1MBOCTI 3aCTOCYBaHHAY», MiAPO3A4iNn «3acTOCyBaHHSA
y nepioa BariTHOCTi abo roayBaHHA rpyanto.» IHCTpyKUii
ANA MeIMYHOTOo 3aCTOCYBaHHA B YKpaiHi)

IHWi pymuHHi 3ax00u 3 MIHIMI3auii pu3uky, AKi He 8KA3aHi 8
iHCmpyKUii 018 MeduYHO20 3aCMOCYB8AHHA:

PeuenTypHui cTaTyc: Pucamnnam € nikapcbKMm 3acobom, wo
BiZANMYCKAETLCA INLLIE NO peuenTy

[DopatKosi 3axoau 3 MmiHimi3auii pusukiB:
BigcyTHi

[opaTtkoBi 3axoam 3
dapmakoHarnsay

[DopaTtKkoBi 3axoau 3 papmaKkoHarnagy:
JocnigxeHHn BN42833 (CnocTteperkHe [OCNigXeHHA
3aCTOCYyBaHHA pUcaMnaamy npu BariTHOCTI)

Aune. po3gin 11.C uboro pestome WoA0 ornaay
nicnApeecTpaLiMfHOro naaHy po3poobKu.

Ba)knuBuid NOTEHLiMHMA pU3KK — BNauB Ha enitenianbHi TKAHUHKU

[oKasn 38’A3Ky AaHOro
PU3NKY i3 AaHUM NiKAPCbKUM
3acobom

B pocnigrKeHHAX XPOHIYHOI TOKCMYHOCTI Yy TPU3YHIB i maBn
cnocTepiraBca HeratTMBHMM BNIMB Ha eniTeniasibHi TKaHWUHWU
(wkipa, ropTaHb, NOBiKK, WAYHKOBO-KMLWKOBWUI TpaKT). Lii epekTn
cnocTepiranmca NPoTArom KibKoX AHIB abO TUMKHIB NiKyBaHHS,
3a/1eXKanu Big, A03M Ta BUHMKANM 3 BUCOKOHK YacToTolo. Mepwoto
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KNiHIYHOIO O3HaKol y MaBn OyB Nerkuit napakepatos npw
eKkcnosuy,ii, wo 8 2,5 pasu nepesBullyBasa €KCNO3ULIO, AKa
cnocTepiranacs Npu 3acTocyBaHHi 6a3oBoi g03M, obpaHoi AnA
nauieHTis i3 CMA. Ui pe3synbtatn 6ynm o60pOTHMMM nicns
NPUNUHEHHA A03yBaHHA pucaunnamy, ane 3bepirannca npu
6e3nepepBHOMY A03yBaHHI Ta NOTipLWyBaINCA NPU 3aCTOCYBAHHI
BMCOKMX [,03 i3 NOPYLUEHHAM LWKipHOro 6ap’epy nig vac BBeAEHHA
0,031 TBApUHaM.

dakTOpU pU3KKY Ta rpynu
PU3UKY

daKTopU PU3UKY Ta FPYyNnN PUIKKY:

ABuiLa 3 BOKY LWKipK, O BKa3yloTb Ha BM/MB Ha eniTeniasbHi
TKaHWHMK, Y NIOAEN He crocTepirannca, Tomy GakTopu pU3nKy Ta
rPYnu PU3MKY HE MOXKYTb OYTN BU3HAUYEHI Yy Ntodel i NOBUHHI 6yTH
€KCTPano/IbOBaHi 3 AOKNIHIYHNX AOCAIAXKEHD.

3rigHo 3 pe3ynbTaTamm OOKNIHIYHUX JOCNiAMEHD,
nepeno3yBaHHA € NOTEHUiMHUM (GAKTOPOM PU3MKY BMJIMBY Ha
enitenianbHi TKAHMHMW.

3axoAam 3 MiHiMmi3aLii pusnKy

PYyTUHHI 3ax04M 3 MiHimi3aL,ii pu3uKiB:

e Po3gini 5.3 KX/13 (goKAiHiYHi AaHi 3 6e3neKku; BNIMB Ha
enitenianbHi TKaHWHW) (po3ain «OcobnmsocTi
3acTocyBaHHA» |HCTPYKLUiT ANA MeANYHOro 3aCTOCyBaHHA
B YKpaiHi)

IHWi pymuHHi 3ax00u 3 MiHIMi3auii pusuKy, AKi He 8KA3aHI 6
IHCMPpPyKyii 018 MeduYHO20 3aCMOCYBAHHA:

PeuenTypHui cTaTyc: Pucamnnam € nikapcbKMm 3acobom, wo
BiZANMYCKAETbCA NINLLIE NO peuenTy

[DopatKosi 3axoau 3 MmiHimi3auii pusukiB:
BigcyTHi

[opaTtkoBi 3axoam 3
dapmakoHarnsay

[opatkosi 3axoau 3 papmakoHarnaay:
BigKpuTnit nepion posWMpeHHA AOCNIOKEHHA 40 5 poKiB
NiKYBAHHA YCiX MNALEHTIB B HACTYMHMX SOCNIOKEHHAX:
e JocnigxkeHHsa BP39056 (FIREFISH)
e JocnigxeHHsa BP39055 (SUNFISH)
e JocnigxkeHHa BP39054 (JEWELFISH)
e [ocnigeHHa BN40703 (RAINBOWFISH)
Amne. po3gin 11.C uporo pestome WoA0 ornaay

nicnApeecTpauimHoro naaHy po3pobKku.
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BigcyTHa iHpopmaluisa — loBroctpokoBa 6e3neka

3axoau 3 MiHimi3aL,ii pusnky

PyTUHHI 3axoau 3 miHimi3auii pusukis:
BiocyTHi

IHWi pymuHHi 3axo0u 3 MIHIMI3ayii pusuKy, AKi He 8KA3aHi 8
IHCMpyKUii 019 MeduYHO20 30CMOCY8AHHA:

PeuentypHuin ctatyc: Pucannnam € nikapcbkum 3acobom, w0
BiANYCKAETLCA NMLLEe NO peuenTy

JopatKosi 3axoau 3 MiHimi3auii pusukiB:
BiacyTHi

[opatkosi 3axoam 3
dapmakoHarnagy

[DopatKkosi 3axogu 3 papmaKoHarnaay:
DocninykeHHsa BP42817 (pocniaskeHHsa iHTepsany QTc)
BiakpuTMit nepioa poO3WKMPEHHA AOCNiAXeHHA A0 5 pokis
NiKYBaHHA yCiX NALIEHTIB B HACTYNHUX AOCNIAXKEHHAX:

e JocnigeHHs BP39056 (FIREFISH)

e JocnigeHHs BP39055 (SUNFISH)

e JocnigeHHa BP39054 (JEWELFISH)

e JocnigeHHa BN40703 (RAINBOWFISH)

Ans. po3gin 1l.C uyboro pestome wWoAo orasay nicna-
PEeECTPaLLIMHOro NAaHy PoO3pPobKK.

BiacyTHa iHpopmauia — [loBroctpokoBa 6e3neka

3axoam 3 MiHimi3aLii pusmnky

IHWi pymuHHi 3axo00u 3 MiHIMIi3ayii pu3uKy, AKi He 8KA3aHI 8
IHCMpyKUyii 02149 MeOuYHO20 30CMOCY8AHHA:

PeuenTypHui ctaTyc: Pucamnnam € nikapcbKMm 3acobom, Lo
Bi4NYyCKaETbCA AnLe No peuenTy

[DopaaTtKosi 3axoau 3 MiHimisauii pu3uKiB:
BigcyTHi

[opaTtkoBi 3axoam 3
dapmakoHarnsay

[opatkosi 3axoamu 3 papmakoHarnaay:
[ocnigeHHa BP42817 (aocniakeHHs iHTepsany QTc)
BigKputnit nepion posWMpeHHA AOCNIOKEHHA 40 5 poKiB
NiKYBAHHA YCiX MNALEHTIB B HACTYMHMX AOCAIOKEHHAX:

e JocnigxeHHs BP39056 (FIREFISH)

e JocnigxeHHsa BP39055 (SUNFISH)

e JocnigxkeHHa BP39054 (JEWELFISH)

e [locnigeHHs BN40703 (RAINBOWFISH)
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Ane. po3gin 1l.C uyboro pestome wWo[O0 ornsgy nicna-

PeECTPaLLIMHOro NiaHy po3pobKu.

BiacyTHa iHpopmauia — besneKka y nauieHTiB Bikom < 1 poky

3axoam 3 MiHimizauii pusnRry | IHWi pymuHHi 3ax00u 3 MIHIMi3ayii pu3uky, AKi He 8KA3aHI 8
IHCMpyKUii 019 MeduYHO20 3aCMOCY8AHHSA:

PeuentypHuin ctatyc: Pucannnam € nikapcbkum 3acobom, w0
BiANYCKAETLCA NMLLEe NO peuenTy

JopatKosi 3axo4u 3 MiHimi3auii pusukiB:

BiacyTHi
JopaTkosi 3axoam 3 DopaTtkoBi 3axoau 3 papmaKkoHarnagy:
dapmakoHarnagy docnigxeHHa BN44619

Ane. po3gin 1l.C uyboro pestome wWoAo orasgy nicna-
PeeCTpaLLiiHOro NaaHy po3pobKu.

11.C NN1AH NICNAPEECTPALLIMHOI PO3POBKU

1I.C.1 flocnigKeHHsA, AKi € ymoBaMU peecTpauii NikapcbKoro 3acoby

HacTynHi gocnigxeHHs € ymoBamm peectpallii ikapcbKoro 3acoby.

KopoTKa Ha3Ba AocniaKeHHA: HeiHTepBeHLUilHe nichAapeecTpauiiHe aocniaKeHHa ePpeKTUBHOCTI
(PAES) BN43428.

MeTa gocnigrKeHHs

[JosroctpokoBe obcepBauiiHe AOCAIAMKEHHA 3  NOAA/NbLIOrO  BWBYEHHA NpOrpecyBaHHA
3axXBOPOBAHHA Yy nauieHTiB i3 CMA (40 BUHMKHEHHA CMMNTOMIB Ta 3 HAABHUMM CMMITOMamMM) i3 1
00 4 konin SMN2, aki oTpumyBanm pucanniam, NopiBHAHO i3 iICTOPUYHUMW AaHUMU NPUPOLHBOTO
nepebiry 3axBoptoBaHHA Yy HE/TIKOBAHWX MaLLiEHTIB.

1I.C.2 IHWi Aocnig)KeHHA B NAaHi nichapeecTpaLiiHoOl po3pobKu

KopoTKa Ha3Ba AocnigKeHHA: BigKpuTe po3wmnpeHHa gocnigxeHHa BP39056 (FIREFISH)

MeTa gocnigyeHHs

MocTiliHa 3aranbHa 6e3neKa, a TakoXX OPTaNbMOJIONYHUA MOHITOPUHI i BAAWB Ha eniTenianbHi
TKaHWHU y dasi BIAKPUTOro Po3LWMPEHHA MOTOYHMX KANIHIYHMX AochigKeHb y nauieHTiB 3i CMA
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BiAOYBaTUMYTbCA MPOTArOM 5 POKiB NiKyBaHHA (TPMBAICTb AOCNIAMKEHHA 2 POKM, MOTIM 3 POKMK
BiAKPUTOro PO3LUMPEHHS).

byab-AKi 03HaKW BiACTPOYEHOrO0 TOKCMYHOIO BMJIMBY Ha CiTKIBKY MiCAA 2 pPOKiB NiKyBaHHA
NOBIAOMNATUMYTb AIK YacCTMHY 3BMYalHMX ouiHOoK PSUR/PBRER A0 3aBeplueHHsA ¢a3 BigKpuUTOro
PO3WMPEHHA AOCAiAXeHb pucaunnamy. Lled KOMNAEKCHUMA MOHITOPUHI 3 He3aneXHoH
LLeHTPa/1i30BaHOIO OLHKOI A03BO/INTb OTPUMATM NOBHUIM Habip AaHMX AN1A OLLIHKM TOKCUYHOCTI AnA
CiTKiBKM Ta AOBroCTPOKOBOI 6e3neKu.

KopoTKa Ha3Ba A0Cnig»KeHHA: BiagKpuTe po3wmnpeHHa gocnigxeHHa BP39055 (SUNFISH)

MeTa gocnigyKeHHs

MocTiliHa 3aranbHa 6e3neKa, a TakKoXK 0dPTaNbMOJIONYHUNA MOHITOPUHT | BNAWB Ha eniteniasibHi
TKaHMHU y ¢asi BiAKPUTOro po3WMPEHHA MNOTOYHMX KAIHIMHUX AochigXeHb y nauieHTis 3i CMA
BiAOYBaTMMYTbCA MPOTATOM 5 POKiB NiKyBaHHS (TPUBANICTb AOCAIAMKEHHA 2 POKKU, NOTIM 3 POKM
BIAKPUTOro PO3LIMPEHHS).

byab-AKi 0O3HaKWM BiACTPOYEHOro TOKCMYHOIO BMNIMBY Ha CiTKIBKY nicnA 2 pOKiB NikyBaHHA
NOBIAOMNATUMYTb AIK YacCTMHY 3BMYalHMX ouiHOK PSUR/PBRER a0 3aBeplueHHA ¢a3 BigKpUTOro
PO3WMPEHHA [OCAIAMXEHb pucaunaamy. Llem KOMNAEKCHUA MOHITOPUHI 3 HEe3a/IeKHOK
LEHTPaNi30BaHO OLIHKOW A03BONUTb OTPUMATU NOBHMMN HAbIp AaHUX ANA OLHKM TOKCUYHOCTI AnA
CiTKiBKM Ta AOBroCcTPOKOBOI 6e3neKu.

KopoTKa Ha3Ba gochigKeHHA: BigKpuTte po3wmnpeHHa gocnigyxeHHAa BP39054 (JEWELFISH)

MeTa gocnigKeHHa

MocTiMHa 3aranbHa 6e3neKka, a TakoX O0dTaNbMONOMYHUIA MOHITOPUHT | BNAMB Ha enitenianbHi
TKaHWHU Yy dasi BIAKPUTOro PO3LWMPEHHA MOTOYHMX KAIHIYHMX AOcAigKeHb y nauieHTiBs 3i CMA
BigOYBaTMMYTbCA NPOTArOM 5 POKiB NiKyBaHHA (TPMBANICTb AOCAIAMKEHHA 2 POKM, NOTIM 3 POKM
BiAKPUTOrO PO3LUMPEHHSA).

byab-AKi 0O3HaKM BIACTPOYEHOr0 TOKCMYHOrO BMAMBY Ha CiTKIBKY Micna 2 POKiB NiKyBaHHA
NoOBIAOMNATUMYTb fIK YacTMHY 3BMYaliHMX ouiHOK PSUR/PBRER g0 3aBeplueHHs ¢a3 BigKpUTOro
PO3WMNPEHHA AOCNiAXeHb pucaunnamy. Lierd KOMNAEKCHUM MOHITOPUHI 3  He3aNneXHol
LLeHTPaNi30BaHOO OLLHKOK A03BONUTb OTPMMATU NOBHUIM HABIp AaHUX ANA OLIHKM TOKCUYHOCTI ANA
CiTKiBKM Ta AOBroCTPOKOBOI 6e3neku.

KopoTKa Ha3Ba AocnigKeHHA: BiagKpuTe po3wmnpeHHa gocnigxeHHa BN40703 (RAINBOWFISH)

MeTa gocnigyeHHs

MocTiliHa 3aranbHa 6e3neKa, a TakoXX OPTaNbMOJIONYHUA MOHITOPUHI i BAAWB Ha eniTenianbHi
TKaHWHU y dasi BIAKPUTOro PoO3LMPEHHA MOTOYHMX KANIHIYHMX AochigKeHb y nauieHTiB 3i CMA

EBPICAI | pe3tome MnaHy ynpasaiHHA pUsMKkamu Ans rpomaacbKocTi | Bepcisa 1.5 CTOpiHKa 103 11



BiAOYBaTUMYTbCA MPOTArOM 5 POKiB NiKyBaHHA (TPMBAICTb AOCNIAMKEHHA 2 POKM, MOTIM 3 POKM
BiAKPUTOro PO3LUMPEHHS).

byab-AKi 03HaKW BiACTPOYEHOrO0 TOKCMYHOIO BMJIMBY Ha CiTKIBKY MiCAA 2 pPOKiB NiKyBaHHA
NOBIAOMNATUMYTb AIK YacCTMHY 3BMYalHMX ouiHOoK PSUR/PBRER A0 3aBeplueHHsA ¢a3 BigKpuUTOro
PO3WMPEHHA AOCAiAMeHb pucaunnamy. Lieid KOMNAEKCHUMA MOHITOPUHI 3 He3aNeKHOoM
LLeHTPa/1i30BaHOIO OLHKOI A03BO/INTb OTPUMATM NOBHUIM Habip AaHMX AN1A OLLIHKM TOKCUYHOCTI AnA
CiTKiBKM Ta AOBroCTPOKOBOI 6e3neKu.

KopoTKa Ha3Ba gocnigeHHA: gocnigeHHA BN42833 (CnocteperkHe BOCNiAXKEHHA
3aCTOCYBaHHA pucaunaamy npm BariTHOCTi)

MeTa gocniayKeHHs

3ibpaTtK Ta onucatn BMOpaHi pe3ybTaTn BariTHOCTI (TOOTO *KMBOHAPOAMKEHHSA, CMOHTaHHI abopTy,
MEPTBOHAPOAXKEHHS, NNaHOBI abopTn Ta NepeaYacHi NOAOrM) Ta YCKAaAHEHHA BariTHOCTI Y »KiHOK i3
CMA, AKi 3a3Hanu BNAUBY pMcAUNAaMY NPOTATOM BU3HAUYEHOro BiKHa eKCno3uuii.

[na 36o0py Ta onucy BUBpaHUX pe3ynbTaTie AN NaoAa/HeoHaTanbHOro nepioay/HemosnsaTtu (To6To
CYTTEBI Ta He3HauyHi BPOAMKEHi BaAW PO3BWUTKY, HEBE/NIMKI ANA TecTauiMHOro BiKy, a TaKoXK
NOCTHATA/IbHUMA PICT | PO3BMTOK) MPW HAPOAMKEHHI Ta A0 MNEpPLOro POKY XUTTA HEMOBAAT,
HapPOAXKEHMX XKiHKaMW, AKi 3a3HaNN BNJIMBY pUCAMNAAMY NPOTATOM BU3HAYEHOrO BiKHA eKcno3unuil
nig 4Yac BariTHOCTI.

KopoTKa Ha3Ba gochig»eHHA: gochigyxeHHA BP42817 (pgocnigkeHHs iHTepBany QTc)

MeTa gocnigKeHHa

OuiHMTK BNAMB Pa30BOI Opa/bHOI 403K pucamMnaamy Ha iHTepsan QT Ha EKT (QT)/iHtepsan QT 3
NOMpPaBKOI Ha YaCTOTy cepLeBMxX ckopoyeHb (QTc) y 350poBMx J,06pOBONBLIB.

KopoTKa Ha3Ba gochig»eHHA: gochigyxeHHA BN44619 (PUPFISH)

MeTa gocnigrKeHHs

OTpumaTtn aaHi npo dapmakokiHeTuKy (PK) i 6e3neky 3acTocyBaHHA pUcAMNAaMy Y NALLEHTIB 3i
cniHanbHot m’Aa3oBoto aTpodieto (CMA) Bikom Ao 20 AHIB Npy NPMMOMI NepLLOT A03M.
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