KopoTKuit onuc nnaHy ynpasniHHA puankamm aaa npenapaty PABPA3UM (6eta-arancugasa)

e pestome [1YP mns mpemapary @ABPA3VIM. TIYP noknaaHo onmucye BaxIIMBI PH3MKH, 10 BUHUKAOTH IiJ] 4ac
3actocyBanHs npenapary PABPA3MM, BapianTu MiHiMi3amii MUX PU3HKIB 1 BapiaHTH OTPUMAaHHS OTBIIOT KiUTBKOCTI
iH(opMarlii PO PU3MKH, a TAKOK HEBU3HAYEHICTH (BiJICYTHICTH iH(OpMAaIlil), OB’ s3aH1 13 3aCTOCYBaHHIM Iperapary
OABPA3ZUM.

VY xoporkiii xapakrtepuctumi mpemapary DPABPAZUM (KXJI3) Tta IHCTpykmii a1 MEOUYHOTO 3aCTOCYBaHHS
JiKapchKoro 3aco0y HajaHa HeoOXimHa iHopMamis MEIWYHUM MpaliBHUKaM 1 MalieHTaM MIOA0 HaJeKHOTO
3actocyBanHs npenapaty @ABPA3M.

e pesrome [TYP mns mpenapaty @ABPA3WM motpibHO po3misinaTé B KOHTEKCTI Beiei miel iH(opMmartii, BKIFOUHO 31
3BITOM TIPO OLIIHKY 1 HOTO KOPOTKHUM BHUKJIAIOM 3PO3YMLIIOI0 MOBOIO, IO € YaCTUHOI €BPONEHCHKOTro MyOIiyHOTO 3BITY
3 OIiHIOBaHH JiKapchkuXx 3aco0iB (EPAR).

BaxiuBi HOBI ipoOiiemMu a0 3MiHU 10 HassBHUX Oyje noaaHo B oHoBieHHs [1YP mist npenapary ®ABPA3VIM.

VI.1. NIKAPCbKWUI 3ACIB TA MOKA3AHHA 10 3ACTOCYBAHHA

Ax mirouy pedoBuny mpenapar MABPA3VM wictuthk Oera-aranm3ujga3dy i BHUKOPHUCTOBYETHCS B SIKOCTI 3aMiCHOT
(epmeHTaTHBHOI Tepamii npu xBopoOi Pabpi, Komu aKTUBHICTH (EPMEHTY O-TallaKTO3HWIa3W BIACYTHS ab0 HIDKUE
HOpMHU. SIKIIIO BU CTpaxkaaere XxBopoOoro dadpi, )xupoBa pedyoBUHa, 1110 HA3MBAETHCS T1000Tpiao3minepamin (GL-3),
HE BUBOJUTHCS 3 KIITHH BalllOr0 OpraHi3My i MOYMHAE HAKOIMYYBATUCS B CTIHKaX KPOBOHOCHHX CYJIMH BalllUX OPTaHiB.

OABPA3UM mnokazaHuii uisi JOBTOTpHUBaioi (hepMEHTO3aMiCHOI Tepallii y Mali€HTIB i3 MiATBEPIKEHUM iarHO30M
xBopoOu ®aodpi (aedirury o-ramakrozunazu A). DABPA3VMM noka3aHuii JOPOCIUM, TITAM 1 MiUTITKaM y Billi 8 pokiB
i cTapmre. Sk qit09y pedOBUHY BiH MICTHTH arajcuuasy 0OeTa Ta BBOAUTHCS MUIIXOM BHYTPIITHHOBEHHOT iH(DYy3ii.

HonarkoBy iH(pOpMaIito Mpo OLiHKY nepesar 3actocyBanHs npenapary @ABPA3VIM moxHa 3HAWTH y BiAMOBIIHOMY
EPAR, y TomMy umcii HOro KOpOTKHI BHKJIAJ 3pO3yMiJIOI0 MOBOIO, JOCTYNHHUI Ha BeOcaiTi €Bpomeichkoi areHmii
nikapcbkux 3aco0iB (EMA), Ha BeO-CTOPIHII «TiKapChKi 3ac00m»:

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

VI.2. PU3NUKU, NOB’A3AHI 3 BUKOPUCTAHHAM NMPENAPATY, TA 3AX04U, CNPAMOBAHI HA MIHIMI3ALIO ABO
NnoAaANbLUY AETANISALIO PUSUKIB

VY HacTymHHMX pO3Iilax HaBEIEHO BaXKJIMBI PU3MKH, 10 BUHUKAIOTH Iif yac 3actocyBaHHs npenapaty @ABPA3VIM,
pa3oM i3 3axomamu 3 MiHIMi3alii TAKUX PU3HKIB 1 3aMPONOHOBAHUMH JIOCIIKCHHSIMH, CIPSIMOBAaHUMH Ha OTPHUMAaHHSI
JOKJIaHIIo] iH(popMaLii PO PUKKH, 110 BUHUKAIOTH MiJ] yac 3acTocyBaHHs npenapary @ABPA3VIM.

3axonamu 3 MiHiMi3auii pU3KKiB, BU3HAYEHUMH ISl JIIKAPCHKUX 3aC001B, MOXYTh OyTH:

® KOHKpeTHa iH(OpMAIlis, 30KpeMa TMOIEPe/DKCHHS, 3amoObKHI 3axX0ly Ta MOpaJd WIONO TPABHIBHOTO
BUKOPHCTaHHA, 3a3HayeHa B IHCTPYKUIl A7 MEOMYHOTO 3acTOCyBaHHS Jikapchkoro 3aco0y ta KXIJI3,
MPU3HAYCHUX IS TALi€HTIB i CiBPOOITHUKIB Tajly3i OXOPOHH 3/10pOB’S;


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

®  BAXUIMBI IOPaJH Ha YIIAKOBII JIIKAPCHKOTO 3ac00y;

®  I03BOJICHUI PO3MIp yNMaKOBKH — KIJIBKICTB JIIKAPCHKOTO 3aCO0Y B YIIAKOBII OOMPAETHCSI TAKUM YHHOM, 11100
3a0e3MeunT! HOTo MPaBUIIbHE 3aCTOCYBaHHS;

®  Kareropis BiAIYyCKy Ipemapary — CHoci0 BiIITyCKy JiKapCchKOTOo 3ac0o0y MaIlienTy (Hampukia, 3a perenToM
abo 6e3 perienra) MOXE AOMOMOITU MiHIMI3yBaTK PU3UKN, MOB'sI3aHi 3 MOro 3aCTOCYBaHHAM.

Pazom 1i 3axonu cTaHOBNATH PYTUHHI 3aX0AH 3 MiHIMi3allii pU3HKIB.

CrocoBHO Bcix ToproBux Ha3B mnpemnapaty MPABPA3VM mi 3axomu MigKPITUTIOIOTHCSA JOJATKOBUMH 3aXOJaMH 3
MiHIMi3amii pU3UKIB, SKi 3a3HAYEHO SIK BiAMOBITHI BAYKIMBI pU3UKH W OMMMCAHO B HACTYITHUX PO3IiJIax.

Oxpim IIUX 3aXO0/iB, MOCTIHHO 30MPAETHCS Ta PETYIAPHO aHATI3yeThCs iHpOpMaIist mpo HebakaHi peakilii, BKIFOYHO 3
pEryJIsipHO OHOBIIOBAaHMMHU 3BiTamu 3 Oesneku mikapcbkux 3aco6iB (PSUR), mo6 y pa3i moTpebu BXHUTH HETaiHUX
3axomiB. I3 IIX 3aX0/iB CKIaMa€ThCS PyTUHHA JiSUTBHICTS 13 (hapMaKOHATIISI LY.

SIkmo Hapasi BiACYTHS BaXKJIMBa iHPOpMAIlis, sika MOXKe BIUIMHYTH Ha Oe3nedne 3actrocyBaHHs npenapaty PABPA3UM,
1€ 3a3HAYA€THCS B YACTHHI «BIICYTHS iH(OpMAIlis», ONMMCaHil B HACTYITHOMY PO3/ILI.

VI.2.1. Mepenik BaXXINBUX pU3MKIB Ta BiaCYyTHA iHPpopmauin

BaxxnuBumu pusukamu, noB’s3aHnuMu 3 npuiiManasM npernapaty PABPA3UM, e Ttaki, mio notpeOyIoTh crietialbHuX
3aXOJIiB IIIOJI0 YNPaBIiHHSA PU3UKAMU JUIS TIOAAJBIIOTO JOCTIKeHHS a00 MiHIMi3allii pu3nMKy 3 METOK Oe3MedHOro
3aCTOCYBaHHS JIIKAPCHKOTO 3aC00Yy.

BaxxnuBi pr3uky MOXKHa pO3TISAATH SK ineHTH(diKoBaHI abo MoTeHmiiHI. [neHTHdikoBaHI pU3UKKN — M€ IpoOIeMH,
IIOI0 SIKMX ICHYE JIOCTaTHBO JIOKa3iB IXHBOTO 3B’s3Ky i3 3actocyBaHHsM mnpenapary ®ABPA3UM. Ilorenuiitni
PHU3UKH — 1I€ IPOOJIEMH, IIOAO SIKMX iCHY€ MeBHA MiJj03pa MPUIUHHO-HACIIKOBOTO 3B'SI3KY 13 3a3HAYCHUM JIIKApChKUM
3acoboMm, are 11eil 3B'130K He Oys10 MiATBepIKEHO 1 BiH MOTpeOye MoJaNbIIoro OMiHIOBaHHA. BincyTHs iHdopmartis —
JlaHi CTOCYIOThes iH(opmanii mpo Oe3neky Jikapcbkoro 3aco0y Ta Hapas3i BOHM BIICYTHI W moTpeOyloTh 30MpaHHs
iHpOpMaIii (HarmpuKIiaI, MoA0 TPUBAJIOTO BUKOPUCTAHHS TIpernapary).

Ta6bnuua 1 — MNepenik BaXXNMBUX PU3UKIB i BiacyTHA iHpopmauin

BaxnuBun ineHTUdikoBaHUM . .
Peakuii rinepyytnmeocTi

pu3KK
BaxnuBuin noTeHUiNHMIA [MomMunkm npm 3acTocyBaHHi NikapCcbKoro npenaparty npy NpoBeaeHHi iHysil B
pU3uK AOMaLLIHIX yMOBax

BincyTtHsa iHdopmauin 3acTocyBaHHS B Nepiof BariTHOCTi YM rogyBaHHs rpyaaro




VI.2.2. Pe3lome BaXK/IMBUX PU3UKIB

Tabnuua 1 — Baxknuei pu3anKm Ta BigcyTHA iHPopmauia 3 BignosBigHMMM 3axoaamum 3 MmiHimi3auii pu3uKiB i gogaTkoBUMKU
3axopgamu 3 papmaKoHarnagy (3a HaaBHOCTI). Baxknusuii igeHTMdiKoBaHMIA PU3KK: peaKuii rinepuyTansocTi

Peakuii rinepyytnmBocrTi

[loka3u 3B'sA3KY PU3UKY i3
3acTOCYBaHHSAM NiKapCbKOro
3acoby

KniHiyHi gocnimxeHHs Ta nicnapeecTpauiiHmii 4ocBia

YUHHUKM PUINKY W TPYNU PUSUKY.

MauieHTn 3 aHTuTinamu IgG go r-haGAL matoTb GinbLunin noTeHuian ang
PO3BUTKY peakLii, NOB'A3aHMX 3 iHQY3I€L0, i, MOXIIMBO, peakLin rinepyyTrnmnBoCTi.
[10 nikyBaHHS Takux NauieHTIB cnif CTaBUTUCS 3 0OEPEXHICTIO MPU NOBTOPHOMY
BBegeHHi npenapaty PABPA3VM. Cnig perynsipHo NpoBOAUTN MOHITOPUHT PiBHS
aHTWTIN. | HAaBNakW, He y BCiX NauieHTiB 3 CUMNTOMaMWU riNepyyTMBOCTI
BUsIBNATbCSA aHTuTINa IgG npotu r-haGAL.

3axoau 3 MiHiMi3auii pu3unkiB

PyTuHHI 3axogm 3 MiHimisauil pu3ukiB:
Po3aninn 4.3; 4.4 1a 4.8 KXJ13

Posginn «lNpotunokasaHHsa», «OcobnmnBocCTi 3acTocyBaHHSA», «[1obiyHi peakuii»
IHCTPYKUiT 4N MEAMYHOro 3aCTOCYBaHHS JiKapCbKOro 3acoby
Kareropis Bignycky

[JopaTkoBi 3axoau 3 MiHiMi3aUii pu3ukiB:

KepiBHMUTBO ANdA cniBpobiTHWKIB ranysi OXOPOHW 340POB’S:
HasuyanbHhuin matepian ana CrO3, wo seogsats npenapat PABEPA3NM.
KepiBHMUTBO ANdA nauieHTiB/OCIO, WO 34iINCHIOTL AOMMSA:

HaeuyanbHuin matepian ansa nauieHTiB/ocib, Wo 34iNCHIOTb Aornag, sKi
oTpuMYLOTb Ta/abo 3acTtocoBytoTb PABPA3NM B gomaluHix ymoBax.

[dopaTtkoBi 3axoam 3
chapmakoHarnagy:

O[aTKOBI 3ax0am 3 hapmMakoHarnagy

HoBa ouiHKka aAng ouiHkM edheKTUBHOCTI OHOBMNEHNX 40AATKOBMX 3axo4iB 3
MiHiMi3auil pu3unKi..

IgG — imyHornobyniH G; KXIN3 — kopoTka xapakTepuctuka nikapcbkoro 3acoby; J1B (iHCTpyKuist 4ns MeanyHoro 3actocyBaHHS
nikapcbkoro 3acoby) — nuMcTok-Bknaaka; r-haGAL — pekomMbiHaHTHa NtofcbKa anbga-ranakrosngasa.

Tabnuua 3 — BaxknMeBuit pusKK i BiacyTHA iHpopmauia 3 BiANOBiAHMMM 3ax04aMM LWOA0 MiHIMI3aLii pU3KKY i AoAaTKOBUMMU
3axogamu 3 papmaKoHarnagy 3a iX HAABHOCTI — Ba)KNMBUIA NOTEHLiAHWUIT PU3MK: NOMU/IKM NPU 3aCTOCYBAHHI J1iKapCbKOro
npenapary B pa3i nposeaeHHsA iHPy3ii B OMaLLHIX ymoBax

NMomunku npu 3acTocyBaHHI NikapCcbKOro npenaparty npv npoBeaeHHi iHdys3ii B AoMaLlHiIX yMoBax

[loka3n 3B'sI3KYy PU3UKY i3
3acTOCYyBaHHAM NiKapCbKOro
3acoby

KniHivHi gocnigxeHHs Ta AaHi nicnapeecTpauiiHoro nepioay.

YNHHUKM PU3NKY A FPYNU PUSKKY.

MauieHTw, aki npoBoasTb iHPY3it0 camocTiinHO abo 3a JONOMOrok ocib, Ak He €
CIO3, To670 0Cib, AKi 3aiNCHI0TL Aornaa, abo YneHis cim'i.




Momunkn npu 3acToCyBaHHI NiKapCbKOro npenapary npv npoBeAeHHi iHys3ii B AoOMaLlHiIX yMmoBax

3axoawu 3 MiHiMi3auii pu3unkiB

PyTuHHI 3axoam 3 miHimisauii pusukiB:
KaTteropis Bignycky

[opaTkoBi 3axoau 3 MiHiMisauil pu3uKiB:
KepiBHMLTBO Onsi criBpOBITHMKIB ranysi OXOPOHU 340pOB’si:

Has4anbHuit matepian agna CrO3, ski npusHayaoTb iHY3ii B AOMALLHIX yMOBaXx,
i aki npusHadaoTb PABPA3NM.

KepiBHMUTBO ANns nauieHTiB/ociO, Wo 34iNCHI0TL OOMSAa:

HaeuanbHnin maTepian ons nauieHTiB/ocib, WO 34iNCHI0TL Aornag, ki
OTpMMYIOTb Ta/abo 3acTocoBytoTb PABPA3NM B gomalLHiX yMoOBaXx (SIK YaCTUHY
KIHOYOBOTO eMEMEHTa, Lo CTOCYETLCS IHCTPYKLUIiN 3 BiOHOBMNEHHS Ta BBEAEHHS).

HdopaTtkoBi 3axoam 3
chapmakoHarnsagy

[oaaTtkoBi 3axoau 3 hapmMakoHarnaay:
HoBa ouiHKa Anga ouiHKKM edeKTUBHOCTI OHOBMEHNX A04AaTKOBMX 3ax04iB 3
MiHiMi3auii pusuKiB.

Cro3 — cniBpobiTHUK ranysi 0OXOpoHW 340POB's.

Tabnuua 4 — Baxknuei pu3nKM Ta BigcyTHA iHpopmauia 3 BignosigHMMM 3axoaamum 3 MiHiMmi3aLii pu3uKKiB i ;ogaTKoBUMM
3axogamu 3 papmaKoHarnagy (3a HaaBHoCTi). BiacyTHa iHbopmauia: 3acTocyBaHHA B nepiog, BariTHOCTIi UM rogyBaHHA rpyaato

3acTocyBaHHS B nepiof BariTHOCTi Yn roayBaHHSA rpyano

3axoau 3 MiHiMi3aLii pu3ukiB

PyTuHHI 3axogm 3 miHimisauil pu3ukiB:

Pospin 4.6 KXJ13

Po3agin «3acTtocyBaHHs y nepiof BariTHOCTi abo rogyBaHHs rpyaao» iHCTPYKLil
NS MEOMYHOTO 3aCTOCYBaHHS NikapCbKoro 3acoby.

KaTeropis Bignycky

[JdopaTkoBi 3axoau 3 MiHiMi3auUii pu3ukiB:

BiacyTtHe

OdopaTtkoBi 3axoam 3
chapmakoHarnagy

[opaTtkoBi 3axoan 3 chapmakoHarnagy
HocnimpkeHHa MSC12868 (AGAL02603) (gocnigxXeHHs nakTauir).

HocnigpxkeHHa AGAL19211 (FU2 057.4) (peectp FABRY/nigpeecTtp BaritHOCTI).

JIB — nucTok-Bknagka (iHCTPyKUia Ans MeguyHoro 3actocyBaHHS nikapcbkoro 3acoby); KXJ13 — kopoTka xapaktepuctuika

nikapcbkoro 3acoby.

V1.2.3. MnaH nicnapeecTpayiiHOro po3BUTKY

VI.2.3.1. [locnidxeHHs, w0 € yMo80OH OMPUMAHHSA peecmpayiiliHo20 Noceid4eHHA

He icHye nmocnmikeHb, II0 € YMOBAaMHM OTPUMAHHS PEECTPALIfHOTO MOCBiAUEHHS ab0 HECYyTh y c00i KOHKPETHI
3000B’s13aHHS 100 3aCTOCYBaHH Jikapchkoro 3aco0y @ABPA3ZMM.



VI.2.3.2. IHwi docnidxceHHA 8 NnaHi nicnapeecmpayiliHo2o po3sumkxy

Tabnuua 5 — IHWI AocnipKeHHA B NNaHi NicAapeecTpawiiiHOro po3BuTKy

OuiHka epeKTMBHOCTI HaBYanbHUX MaTepianiB ana iHdy3ii npenapaty PAEPA3UM B gomaluHix ymoBax
(kaTeropis 3)

MerTa i 3aBaaHHs, sKki HEOOXiAHO BU3HAYUTH

HocnigxeHHs nakrauii MSC12868 (AGAL02603) (KaTeropis 3)

LlinAaMu Lboro 4OCNIAXEHHSA € BU3HAYNTU, YN € akTUBHICTb a-GAL B rpyaHoMy mornoLi matepis 3 xBopoboro ®abpi, ki
OTpUMYIOTL NikyBaHHs npenapatom ®ABPA3VM B nepioa nakrauii, BUMipaTu obcar BUAINEHHS | cknag, rpyaHoro
Monoka (obcar, BMIicT Ginka i xupy) y xiHok 3 xaopoboto ®abpi, ski otpumytoTe npenapat PABPA3VM B nepioa
rogyBaHHA rpyaaro, a Takox BusHaumTu, um Bnnueae PABPA3NM Ha picT, po3BUTOK Ta iMyHOMOriYHy BiANoOBiab
HEMOBISIT, HAPOMKEHMX Big maTepiB 3 xBopoboto Pabpi, Aki oTpuMytoTb NikyBaHHs npenapatom ®ABEPA3VM B nepiof
rogyBaHHS rpyaato.

Peectp FABRY/nigpeecTp BaritHocTi, AGAL19211 (FU2 057.4) (KaTeropis 3)

OO6rpyHTyBaHHS HAsBHOCTI MigpeecTpa BariTHOCTI perictpa Fabry nonsrae B ouiHUi 6e3nekn 3acTocyBaHHs
arancugasu 6erta nig Yac BaritTHocTi. OCHOBHOI METOH CTBOPEHHA AaHOro cybpeecTpa € BiACTEXEHHSI pe3ynbTaTiB
BariTHOCTI y XiHOK 3 xBopo6oto Pabpi, siki oTpuMytoTb arancuaasdy 6eTa nig vac BariTHOCTI, | y XKiHOK 3 XBOpoboto
dabpi, ki He oTpMMyOTb arancugasy 6eta nig vac BaritTHocTi. Kpim Toro, gaHun cyopeecTp npuM3HadeHuii ans
CNOCTEPEXEHHS 38 HEMOBNATAMM, HAPOAXKEHMMMU Y XKiHOK 3 XxBopoboto Pabpi, NpoTarom 3 pokiB Nicns Nomnoris.

a-GAL: Anbdha-ranakrosvgasa.



CNUCOK BUKOPUCTAHUX OXEPEN

Bincytre



