YACTUHA VI: PE3IOME MJTAHY YMPABJIIHHA PU3NKAMU
PE3IOME MNAHY YMNPABMIHHA PU3NKAMW ONA NTIKAPCbKOIO 3ACOBY EBPICAI (PUCONMNAM)

Lle ctvcnunin Buknap nnaHy ynpasniHHA puaukamu (MYP) ona nikapcbkoro 3aco6y (J13) EBPICLI. MYP
MICTUTb OeTaNbHUM ONUC BaxXMBMX puankiB, nos’asaHnx 3 J13 EBPICII, cnoco6bu ix MiHiMi3aLLii Ta cnocobm
OTPVMMaHHA A0AaTKOBOI iHGOPMALi NPO PU3MKM Ta HEeBW3HAYeHi acnekT 3acToCyBaHHA (BiACYTHA
iHbopMaLlin).

KopoTka xapaktepuctvka nikapcbkoro 3acoby (KXJ13) 13 EBPICMl Ta IHCTpyKUiA 3 MeanyHoro
3aCTOCYyBaHHA B YKpaiHi MICTATb BaXMBY iHGOPMALIIO LNA MEAUYHUX NPaLIBHMKIB Ta NaLieHTiB Npo Te, AK
cnin 3actocoysati J13 EBPICLI.

[are pesiome MYP ana N13 EBPICI cnig po3rnanatv y KOHTEKCTI BCiel Liei inhopmaLyii, Bknoyaloum 3BiT 3
OUJHKM Ta MOro CTUCAMI BWUKNaA NPOCTOK MOBOID, LLO € YaCTMHOK EBPOMNENCHKOro nybaiYHoro 3Bity 3
OLiHKK Nnikapcbkoro 3acoby (EPAR).

BaxnmBi HOBI MUTaHHA abo 3MiHW LWOAO MOTOYHMX MWTaHb OyAyTb BKMOYeHi B oHoBfeHi TYP ana J13
EBPIC[I.

. NIKAPCbKWM 3ACIB, | 01A YOO MOro 3ACTOCOBYIOTh

N3 EBPICLI nokasanwin ana nikyBaHHA 5g-acouitosaHoi cniansHoi M'aA3oBoi atpodii (CMA) y aiteit i
NOPOCAMX NaLieHTiB (MoBHUIM Nepenik nokasaHb Ave. B KXJ13 Ta IHCTpyKLii 4nA MeanMyHOro 3acTocyBaHHA).
BiH MiCcTUTb pucamnnaam AK akTMBHY PEYOBMHY, Ta 3aCTOCOBYIOTb Y BUMMAALI MEPOPANbHOrO PO3YMHY abo
Yyepes WYHKOBWIM 30HA,.

[opatkoBa iHpopmaLia npo ouinky kopucTi J1I3 EBPIC[I HaBeneHa Ha Be6 canTti EPAR EBpicai, a kopotkmi
OrnAn, HamMcaHui NMPOCTOK MOBOD, AOCTYMHMIM Ha BebcanTi EMA, Ha Be6 CTOpIHUI LbOro nikapCbkoro
3acoby. https://www.ema.europa.eu/en/medicines/human/EPAR/evrysdi

II. PU3MKW, MOB’A3AHI 13 3ACTOCYBAHHAM NIKAPCbHKOI O 3ACOBY, TA 3AXOM 3 MIHIMI3ALLIT
ABO NMOJAJIbLLOI XAPAKTEPUCTNKN PU3KKIB

Baxnusi pusmkm J13 EBPIC[I pasom i3 3axomamu WOAO MiHIMI3alii TakMx PU3MKIB Ta 3anpOnOHOBaHI
JOOCHIAXEHHA, WO AONOMOXYTb Ai3HaT1CA binblue npo puankun J13 EBPIC[I, HaBeneHo Huxue.

3axomamu anA MiHiMisaLjii pusnkis, ineHTMOIKOBAHMX ANA NiKaPCbKMX 3aC06IB, MOXYTb OyTH:

e cneundiyHa iHOopMallif, Taka AK 3aCTEPEXEHHA, 3anobixHi 3axoaM Ta pekomeHaauii Wwoao
HaNeXHOro 3aCTOCYBaHHA, WO HaBeaeHa B IHCTPYKUii AnA MeanyHoro 3actocyBarHA Ta KXJ13 onA
NaLieHTIB Ta MeANYHMX NPaLLIBHYIKIB;

®  BAXJIMBI pekoMeHaaLii o0 YNakoBKM MliKapChKOro 3acoby;
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® 3apEEeCTPOBaHMM PO3MIP YNakoBKW — KiflbKiCTb NIKAPCHKOro 3acoby B ynakoBLj, 0bpaHa TakuMm
YMHOM, LLLOB 3a0e3MeUnTh HanexHe 3aCTOCYBaHHA MikapCbKoro 3acoby;,
® IOPUOMYHKIA CTATYC NIKAPCLKOro 3acOoby — CNocio, y AKUIA NiKapChKMI 3aCib NOCTaYaeThCA NaLieHTY

(Hanp. 3a peLenTom abo 63 HbOro), MOXe JOMOMOrTW MIHIMI3yBaTV PU3NKM, MOB'A3AHI 3 HIM.
Pa3oM Wi 3axoav CTaHOBNATL PYTUHHI 30X0AM 3 MIHIMI3ALLil pU3VKIB.

Ha pomatok oo umx 3axofmis, iHGoOpMaliA Npo HebaxaHi ABMla 30MPaAETbCA Ha MOCTIMHIN OCHOBI Ta
PErynApHO aHani3yeTbCA, 30KpeMa LLIMNAXOM OLiHKKM nepioanyHux 3BiTiB 3 6e3nekun (PSUR), Wwo no3sonAae 3a
HEeOBXiLHOCTI BXWBATW HeBiOKNaLHWMX 3axo4iB. PasoM Ui 3axoon ckfnafjalTb PyTUHHI 3axoau 3

(GapMaKoHarnaagy.

Ao BaxnMBa iHGopMaLLiA, O MOXe BNAMHYTW Ha be3neyHe 3acTocyBaHHA J13 EBPICLI, Hapasi BiacyTHA,

BOHa HaBefeHa Hxye y posaini «BiacyTHa iHpopMauia».
[ILA MEPENIK BAXJTUBMX PU3UKIB | BIACYTHA IHOGOPMALIIA

Baxnveumn puamkamu npu 3actocyBarHi /13 EBPIC[I € puaumku, wo notpedytoTh cneljiaibHmX 3axofiB i3
YyNpaBfiHHA pu3nkamy ANA X NOAAMbLIOrO BMBYEHHA abO MiHIMI3ali, WOO rapaHTyBaty 6e3neuyHe
3aCTOCYBaHHA LbOrO JiKAPCbKOro 3acoby. Baxnusi puamkm MOXYTb ByTW igeHTUdiKoBaHUMKM abo
NOTEHUIMHUMK. |0eHTUdIKOBaHI pU3MKM — Lie MUTaHHA be3nekn, ANA AKMX € AOCTaTHbO AOKa3iB 3B’A3KY i3
3actocyBaHHAM J13 EBPIC[I. MMoTeHWinHi puankm — ue NuTaHHA 6e3neku, Loao AKMX MOXIMBUIA 3B’A30K i3
3aCTOCYBaHHAM NliKapCbKOro 3acoby Ha NiACTaBi HAABHUX AaHWX, NPOTE L 3B'A30K e HE BCTAHOBNEHWN i
noTpebye nofanbwoi OuiHkK. «BigcyTHa iHhopMaLlia» CTOCYETbCA AaHWX NPO Be3neky NikapCbkoro 3acoby,
Wo Hapasi BigcyTHi Ta noTpebytoTb 36opy (Hanp., WOAO AOBrOCTPOKOBOrO 3aCTOCYBAHHA LbOrO

nikapcbkoro 3acoby abo 3acTocyBaHHA y NaLjieHTiB BikoM [0 1 MicAuA).

Mepenik BaXnuMBKUX pU3NKiB Ta BiACYTHA iHpopMaLin

BaxnuBi ineHT1dikoBaHi pu3mnkm BincyTHi

BaxnmBi NOTEHLINHI pU3MKK e EmbpiodeTanbHa TOKCUYHICTb

e BnnuB Ha enitTenianbHi TKAHUHK

BigcyTtHa iHdopmaLia e [losroctpokosa besneka
e [laHi 3 6e3nekn y naujienTiB BikoM < 1 MicAuA

[1.B PE3IOME BAX/TUBUX PU3UKIB

Baxnveuin noteHuinHnm pusnk: EMbpiopetanbHa TOKCUYHICTb

[lokasu 38’A3Ky pU3MKY 3 BignosioHO [0 BNAMBY Ha NOAIN KNITUH Ta anonTos3, 3aCTOCYyBaHHA
NiKapCbK1M 3aCOOOM puanMnnaMmy y BariTHUX KPOoAuUb Byno MoB’A3aHe 3 MaTePUHCLKOD
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TOKCUYHICTIO Ta TepaToreHHicTio, npu uboMy piseHb NOAEL (piBeHb,
npuM  AKOMY He  CMoCTepiraeTbCA  HECMPUATAMBUX  edekTiB)
CrocTepirasca Npu ekcnosuii, Wo NpubnnsHo B 4 pasu NepeBuLLye
CepefHi MOKasHWKM  eKkCnosuuii, PeKOMEeHLOBaHi [LnA  KNiHIYHUX
OOCHiAXeHb. Y UlypiB TepaTOreHHOCTI He ChocTepiranoca npu
ekcnosuuii 4o ~5 pasiB BuLLE CepeaHbOi KNIHIYHOI ekcnoaunuji, npoTte
6yno BiA3Ha4YeHo eMbpiodeTanbHy TOKCUYHICTb (3HMKEHHA Macy Nnoaa
Ta 3aTpumky possutky nnoga) 3 pieHeM NOAEL, wo Tpoxu
NepeBuLLYBaB [OBOKpPATHY CEPEedHi0  ekcnosuuito, 6e3  03Hak
MaTePUHCLKOI TOKCMYHOCTI. XO4a TepaTOreHHiCTb Big3Hadanaca y
Kponuub nuwe npv A03i, WO BUKAMKaNa MaTEPUHCBKY TOKCUYHICTb,
HEMOX/IMBO BWKJTIOUNTU MOXIIUBICTb AMCMOPGOreHHOro noTeHuiany
pucannaamy y nogen.

dakTopu PU3KMKy Ta rpymm
PU3NKY

XiHKwW, AKi OTpMMyBanu pucamnnam nig Yac BaritHoCTi abo 3a 1 MicAub
[l0 novartky BaritHOCTI.

3axoam 3 MiHiMi3aLii pyamky

PyTuHHI 3axoaum 3 MiHiMi3awii pusukis:

e KXJ13, po3nin 4.4 (OcobnmBi 3acTepexeHHnA Ta 3anobixHi
3ax0[y Npw 3aCTOCyBaHHI)

e KXJ13, po3nin 4.6 (PepTunbHiCTb, BAriTHICTb Ta nakTaLlis)

e KXJ13, po3nin 5.3 (dokniHivHi gaHi 3 6esnekn)

e Pospin 2 IHCTpyKLii 3 BUKOPUCTaHHA nikapcbkoro 3acoby: (Lo
NOTPIBHO 3HaTV Nepef TM, AK BK abo Balla AMTVMHA NOYHETE
npuiMatn Espicai; BariTHiCTb, KOHTpaLenLia, rogyBaHHs
rpyabMu Ta GepPTUNBHICTb YONOBIKIB)

e Po3apin «OcobnnBOCTI 3aCTOCYBAHHA» B IHCTPYKLIT AnA
MeMYHOro 3aCTOCYBaHHA B YkpaiHi

e Po3apnin «3actocyBaHHA y Nepiof BariTHOCTI abo royBaHHA

rPYLLIo» B IHCTPYKUIT 418 MELMYHOIO 3aCTOCYBaHHA B YKpaiHi

PyTuHHI 3axoau 3 MiHiMi3aLii pu3uKiB, Wo nepeabavaloTb KOHKPETHI
KNiHiYHi 3ax0au ANA YCYHEHHA PU3NKIB:
e KXJ13, po3nin 4.6 (PepTunbHICTb, BAriTHICTL Ta nakTawis)
e Poazpin «3acTocyBaHHA y Nepiof BariTHOCTIi abo rofyBaHHA
rpyaato» y nokanbHiv IHCTPYKLIT 417 MELMYHOrO 3aCTOCYBaHHA
B YKpaiHi

IHWi 3axoAu 3 MiHiMi3aLii pu3uKiB, KpiM HaBeAeHUX B iHpopMauii
npo nikapcbkun 3acib:

[NpaBoBUI CTATyC: pUcanniam — Le nikapCbkui 3acio, Wo nignArae
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O6Me)KeHOMy MEONYHOMY MPUN3HAYEHHIO

[opaTtkoBi 3axoau 3 MiHiMi3aLii pU3uKiB:
BiocyTHi

[onaTkoBi 3axoou 3
dapMakoHarnagy

HopatkoBsi 3axonu dapMakoHarnagy:
HocninxeHHa BN42833: (nocnigxeHHs 3i CNOCTEPEXeHHA 3a
BariTHICTIO NpW 3aCTOCYBaHHi pucamunnamy)

[ue. Po3ain II.C uboro kopoTkoro ornagy AJiA 03HaNOM/EHHA 3
niiaHoM po3pobku nicna peecTpaduii.

Baxnmeuit noTeHLUinHMM pusnk: Bnnue Ha enitenianbHi TKAHWUHK

[lokaan 38’A3Ky pU3MKy 3
NiKapCbknM 3aCOB0OM

Y xodi OOCHiAXEHb XPOHIYHOI TOKCMYHOCTI Ha FpU3yHax Ta MaBnax
crnocTepiranMca HebaxaHi edekTn Ha enitenianbHi TkaHWHW (LKipy,
roptaHb, MOBiKM Ta  WAYHKOBO-kMWwKoBMA  TpakT). Li  edekty
NPOABNANUCA NPOTArOM AEKINBKOX AHIB 200 TUXHIB NiKyBaHHA, TAXKICTb
iXx Byna 3anexHol Bif [03W, Ta BWCOKOIO 4acToTa BUHWKHEHHA.
[epwolo  KMIHIYHOK O3Hakow Yy MaBn OyB CNabko BUPaXeHWN
napakepartos npw ekcnosuLii, Wo BinbL HixX Yy 2,5 pasa nepesuLlysana
€KCMOo3uLto, OTPUMaHy Npw 3aCTOCYBaHHI ONOPHOI 403K, 06paHoi AnA
naujieHTiB 3i CMA. Llji pesynbtatv 6ynv 060pOTHUMM NiCAA NPUNMHEHHA
3aCTOCYyBaHHA pucamnnamy, npote 3b6epiraamnca npy 6esnepepeHOMyY
BBEAEHHI LOro JiKapCbkOro 3acoby Ta noripwyBanuca npu
3aCTOCYBaHHI BWMCOKMX 003 13 MOPYLIEHHAM LiMiICHOCTI WKIpPHOro
bap'epy nig 4ac TPMBANOrO BBEAEHHA LbOro MiKapCbKOro 3acoby
TBapMHaM.

dakTopu PU3MKy Ta rpymnm
PU3NKY

daKTopun PU3KMKY Ta FPynu PU3MKY:

[lepenosyBaHHA € NOTEHLINHUM (aKTOPOM PU3MKY BUHUKHEHHA edeKTIB
3 0OOKy enitenianbHUX TKaHWH, WO 6a3yeTbCA Ha pesynbrarax
JOKNIHIYHMX AOCNIOXEHD.

3axoam 3 MiHiMi3aLii pu3mky

PyTuHHI 3axoau 3 MiHiMi3awii pusukis:
e Pospnin 5.3 KXN3 (dokniHiuni gani 3 6e3nexu; Bnnvs Ha

eniTenianbHi TKaHWHW)

IHWi 3axoau 3 MiHiMi3aLii pu3ukKiB, KpiM HaBeaeHUX B iHpopMauii
npo nikapcbkun 3acib:

[NpaBoBMI CTATyC: pUcanniam — Le nikapCbkui 3acio, Wo nignarae
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O6Me)KeHOMy MEONYHOMY MPUN3HAYEHHIO

[opaTtkoBi 3axoau 3 MiHiMi3aLii pU3uKiB:

BiocyTHi

[onaTkoBi 3axoou 3
dapMakoHarnagy

HopatkoBsi 3axonu dapMakoHarnagy:
B oo 5 pokis nikyBaHHA ANA YCiX NALIEHTIB Y OOCNIAXEHHI:
e [JlocnigpxerHa BN40703 (RAINBOWFISH)

[ue. Po3ain II.C uboro kopoTkoro ornagy AJiA 03HaNOMEHHA 3
niaHoM po3pobku nicna peecTpadii.

BiacyTHA iHpopMaLia: [loBroctpokoBa 6e3neka

3axoam 3 MiHiMi3aLii puanky

IHWi 3axoau 3 MiHiMi3aLii pu3uKiB, KpiM HaBeAEHUX B iHpopMaLii
npo nikapcbkuni 3aci6:
[paBoBuUi CTaTyC: pUCAMnIaM — Le NikapCbkui 3acio, Wo nignarae

O6Me)KeHOMy MEONYHOMY MPU3HAYEHHIO

LlonaTkosi 3axoam 3 MiHIMi3aL|ii py3nkiB He NnepeabadeHi

HopatkoBi 3axonm 3
dapMakoHarnagy

Hopatkosi 3axonu dapMakoHarnagy:
B oo 5 pokis nikyBaHHA ANA YCiX NALIEHTIB Y LOCNILAXEHHI:
o [JlocnigpxerHa BN40703 (RAINBOWFISH)

Oue. Po3ain II.C uboro kopoTkoro ornagy AJiA 03HaNOMEHHA 3
nfiaHOM po3po6Ku nicna peecTtpaduii.

BigcyTtHa iHdopmauia: besneka y nauieHTis BikoM <1 Micaua

3axoaw 3 MiHIMizaLii py3nky

IHWi 3axoAu 3 MiHiMi3aLii pu3uKiB, KPiM HaBeAEHUX B iHpopMaLii
npo nikapcbkui 3aci6:
[paBoBui CTaTyC: pUCAMnIaM — Le Nikapcbkui 3acio, Wo nignarae

O6Me)KeHOMy MEONYHOMY MPUN3HAYEHHIO

[lonaTkosi 3axoam 3 MiHIMI3aL|il py3nkiB He NnepeabadeHi

[opatkoBi 3axoam 3
dapMakoHarnagy

Hopatkosi 3axogu dapMakoHarnagy:
e [ocnigpxeHHa BN44619 (PUPFISH)

Owus. Po3ain 11.C uboro KOpoTKoro ornAgy AJ1A 03HaAMOMIIEHHA 3
niiaHoM po3pobku nicna peecTpauii.
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11.C MJIAH MICNAPEECTPALIMHOI PO3POBKM

I1.C.1T OocnigXeHHa, Wo € YMOBOIO OTPMMAHHA pPeECTpaLinHOro NocBig4YeHHA

HacTtynHi gocniaxeHHA € yMOBaMu OTPUMAaHHA PEECTPALLIMHOMO NOCBIAYEHHA.

KopoTka Ha3Ba [OCNiAXEHHA:

HeinTepBeHUiltHe nicnAapeecTpauiitHe gocnigxeHHa epekTuBHocTi (PAES) BN43428

MeTa pgochnigxeHHa: [JOBrocTpokoBe NpOCnekTMBHe obCcepBauinHe AOCMIOXEHHA ANA NOAANbWOI OLIHKM
NpOrpecyBaHHA 3axBoptoBaHHA y nawjieHTiB 3i CMA (AK 1O NOABM CMNTOMIB, Tak i 3 HAABHICTIO CUMMTOMIB) 3
1-4 koniaMn SMN2, Aki oTpuMyBann NikyBaHHA PUCAMNNAMOM, Y MOPIBHAHHI 3 AaHWUMKU NPUPOAHOI iCTOpIi
nepebiry 3aXBOPIOBAHHA Y NALEHTIB, AKI HE OTPUMYBaNW NIKYBaHHA.

I1.C.2 IHwi gocnigxeHHA y nnaHi nicnapeecTpauiiHol po3pobku

KopoTka Ha3Ba [oChiaXeHHaA:

Binkpwure poswupene gocnigxeHHa BN40703 (RAINBOWFISH)

MeTta pocnigxeHHA: beanepepBHU KOHTPONb 3aranbHOI Be3neku i BIAMBY Ha eniTenianbHi TKaHWHW Mif
yac ¢asm B[ notoyHnx KNiHiYHMX OOCAiIAXEHb 3a y4YacTio nauieHTis 3i CMA TpmBatMe 5 pokiB nikyBaHHA

(TpuBanicTb gocnimxeHHs — 2 poku, NoTiM — 3 poku BIMN[).

KopoTka Ha3Ba [oChiAXEHHA:

HocnipxeHHa BN42833 (cnocTtepexeHHa 3a BariTHIiCTIO MpyY 3aCTOCYBaHHi pucaunnamy)

MeTa pocnigxeHHa: 3ibpaTm Ta onucatu BMBPaHi pesynsTaT BaritHOCTI (TOBTO KMBOHAPOMXEHHA,
CMOHTaHHI BMKWIHI, MEPTBOHAPOAXEHHA, MNaHOBI NMepepuBaHHA BariTHOCTI Ta nepeayacHi nonorv) Ta
yCKNafHEHHA BariTHOCTI y XiHok 3i CMA, Aki 3acTOCOBYBanu pucavniaam npoTAroM BU3HA4YeHOro nepioay
excnoauii.

3ibpat Ta onucaTi BMBPaHi pesynbTaTi WOoAo Nnoaa/HOBOHAPOOXEHOrO/HEMOBNATK (TOBTO 3HaYHi Ta
HE3HaYHI BPOMOXEHI BafM PO3BWTKY, Masa Bara [O/1A rectauimHoro Biky, a TakoX MOCTHAaTalbHWUA PICT i
PO3BMUTOK) MPU HAPOMAXEHHI Ta MPOTArOM MEPLIOrO POKY XMTTA HEMOBMAT, HAPOAXEHUX XiHKamu, AKi

3aCTOCOBYBa/IM PUCAMMIAM MPOTAFOM BU3HAYEHOIO Nepiody ekCno3uuii nig 4ac BaritHOCTI.

KopoTka Ha3Ba [oChiaXeHHA:

HocnigxeHHa BN44619 (PUPFISH)

Meta pocnigxenHa: OTpwuMat paHi womgo ¢dapmakokiHetvkn (OK) Ta 6e3neyHocTi 3acTocyBaHHA
nikapCbKoro 3acoby puUcaMnnaM y nawieHTis 3i cniHanbHo M‘A30Bot0 aTpodieto (CMA) Bikom o 20 AHis Ha
MOMEHT 3aCTOCYBaHHA NePLLIOI 403N,
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