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HA NPOBeJeHH AeP:KaBHOI OLIHKY MeIMYHHMX TeXHOJIOTIH
L Ingpopmauis npo 3asiBHUKA:
1) naitmenysannsn (npizeuwie, im’a, no 6amovKo6i) 3asa6HUKA.
Anpien lenamap-/leOyTBinb
2) micue3naxooicenns (micye npoHCUBAHHS):
01033, Ykpaina, Kuis, Kunsuceka 48-50A
3) Homep menegony (menegaxcy):
ten.+38443542000, dpakc +380443542001
4) aopeca enekmponHoi nowimu:

kateryna.kovalchuk@sanofi.com

1. Indopmauisi npo BUPOOGHHMKA 3as1BJICHOT0 JIiKAPCHKOI0 3a¢00y.

Bupobnuymso kinyesozo npooykmy (fillffinish), xonmponw cepiilsunpobysanns, nepsunna ma emopunna
YNAaKoseKd, 0038i1 HA BUNYCK cepil:

Jxenzaiim Ipnann Jlimiten, [pmanmis.

2. laHi 110/10 3asIBJIEHOI0 JiKAPCHKOT0 3ac00y:

1) mopzosenvha nazea nikapcoKozo 3acooy.

dabpazum®

2) midicHapoOHa HenameHmMo6ana HA36a A0 CUHOHIMIUHE HATIMEHYBAHHA .

Agalsidase beta

3) cknao nikapcovKo2o 3acoody (0itoui ma 00NOMIdHCHI peHOUH)'

Jiroua peuoBmuHa: arancumasa 6era (r-haGAL) (agalsidasebeta (r-haGAL)); 1 ¢makoH MiCTHTh HOMIHATBHY
KUTBKICTB 5 Mr a00 35 Mr aramcumasu Oerta; miciast pO3uMHEHHS KOKHUHN (1akoH MicTUTh 5 mr/mi (abo 35
Mr/7 mi) araincuaazu Oeta; normomixHi pewoBuHu: MaHIT (E 421); Harpito aurigpodocdar, MOHOTIApAT;
HaTpito rigpodocdar, renrarigpat

4) ¢opma eunycky, w0 npononyemuvca 01aa ekKnouenua 00 Hauionanbno2o nepeniky ocHogHUX
JAIKapcbKuXx 3acobie ma (a6o) HomeHnkamyp (nepenikis, CRucKis, peecmpie).

[Toporrok asist MPUTOTYBaHHS KOHIIEHTPATY (5 MI/MIT) ISt PO3YHHY JJIS 1HY31i.
5) éioomocmi npo oeprcasny peecmpauito 3an61eH020 AIKAPCbKO20 3aco0y 6 YKpaini:

Peectpaniiine noceiguenns: UA/10306/01/01. Tepmin nepskaBHOT peecTpariii: HeoOMexeHwuii 3 28.11.2019.

6) papmaxonoziuna dia nixkapcvkozo 3acooy:

OCHOBHUM TMPHUHIUIIOM (PEPMEHTO3aMICHOT Teparlii € BiJIHOBJICHHS €H3MMAaTUYHOI aKTHMBHOCTI /10 PIiBHS,
JOCTaTHBOTO ISl PO3INEIUICHHS HAKOMWYEHOro CcyOcTpary B TKaHWHAX OpraHiB. TakuM YHHOM
(hepmeHTO3aMicHA Teparis 3amooirae, ctadinizye abo ralbMye IpOrpecyroyi BiIXwiIeHHs y (DyHKI[IOHyBaHHI
[IUX OpraHiB JI0 HacTaHHS HEOOOpOTHHMX HaciinkiB. Ilicis BHyTpiNIHBOBEHHOI iH €Ki arajcumasza Oera
MUTTEBO BUBOJUTHCS 3 KPOBOOOITY Ta MEPEHOCUTHCS KPi3hb CYJAMHHI €HI0TelNialbHI Ta TAPSHXIMHI KIIITUHU
JI0 JTI30COM, MOYKJIMBO, 32 JOMOMOTOI0 (pochaTa MaHO3U-0, MAHO3H Ta aCiaJIoTIIiKOIPOTEIHOBUX PEIETITOPIB.

7) dhapmakomepanesmuuna zpyna JikapcbKozo 3acody ma Koo 3a AHAMOMO-mepanesmuiHo-XiMiuHo0
Knacugikayicio:

3aco0u, 0 BITUBAIOTH HAa CUCTEMY TpaBiieHHs Ta MeTabomi3zm. @epmentu. Kog ATX A16A B04.
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8) 00ne noxazanna 00 meoOuUUH020 3ACMOCYBAHHA, 30 AKUM NOOACMIbCA 3464

JosrotpuBanie ¢epMeHTO3aMiCHE JIKYBaHHs JTOPOCIUX Ta AIiTeH BIKOM Bia 8 pPOKiB 3 MiATBEPIKEHOIO
xBopoboro Dadpi (kox 3a MKX E75.2).

9) noxkazanus 00 MeOUUHO20 3ACMOCYBAHHI BIONOGIOHO 00 THCIMPYKUIL 0711 MEOUUHO020 3ACHOCYBAHHS,
3ameepoxcenoi MO3, 3a nasenocmi deprcasnoi peccmpayii 1ikapcvkozo 3acody 8 YKpaiui:

JosrorpuBaie (epmeHTO3aMicHE JTIKYBaHHS OPOCITUX Ta TITEH BIKOM Bil 8§ POKiB 3 MiATBEPIKEHOIO
xBopo0Ooro ®adpi (medinut anbha-ramakTo3umazu A).

10) cnocio 3acmocysanns:

[TouatkoBa no3a He moBuWHHa mepeBumryBatd 0,25 mr/xB (15 wmr/rox), mo6 3amoOirTd BUHUKHEHHIO
MOJKITBO] peaxitii Ha iH}y3iro. [licims miaTBepaKeHHS HOPMAIBHOI peakilii Oprani3aMy Ha Ipenapar Mo)KHa
MTOCTYIOBO 301ITBIIYBATH 103y 3 KOYKHOIO HACTYITHOMO iH(Yy3ieto. [lamienTam, sKi 100pe mepeHocsaTh iHdy3ii,
MOXHA JO3BOJINTH POOUTH iX BIoMa. PilmieHHS TIpo ImepeBeeHHS Malli€eHTa Ha JOMAIITHIA PEKUM BBEICHHS
1HQY31i npuiiMaeTbes MiCHs OLIHKHM KIIHIYHUX JaHUX Ta OTPUMaHHS pekoMmeHfauii mikaps. [lamienTn, y
SKUX Tia 4yac iHQy3id B JOMalIHIX yMOBaX BHHHUKJIM HeOaXkaHi SBMIIA, MOBUHHI HETaHO MPHUIIMHUTH
iHQY31I0 Ta 3BEPHYTHCS 32 MEAWYHOIO JOMOMOrol0. B momanpnioMy TakuM MalieHTaM MOXe OyTH
HEOOXITHUM BBEJICHHS 1H(Y3il B KIiHIYHUX ymMoBax. [Ipu mpuiioMi nmpemapary B IOMallIHIiX yMOBax J103a
npernapaTy Ta IBUAKICTh 1H(Y31i MOBHHHI 3alMIIATUCS HE3MIHHUMM; TMAIIEHTY HE MOYKHA 3MIHIOBATH iX
CaMOCTIiiHO, 0€3 HarIs Iy MeIMYHOro npaniBuuka. Heobxinna mo3a npenapary ®adpasum® BU3HAYAETHCS
BiJIHOCHO Baru maii€eHTa Ta npejcrabieHa y Tadmmi 1 Jlocke (cT.5).

11) nasgnicmo nokazans 00 MeOUUHO20 3ACMOCYBAHHS JTIKAPCLKO20 3aC00Y 011 6UKOPUCMAHHA i) Yac
HAOAHHA MEOUUHOT 0ONOMO2U NPU CHIAHAX, W0 3A3HAUEH] Y NPIOPUMEMHUX HANPAMAX PO3GUMKY chepu
OXOpOHU 300p08°A:

XBopoOy ®abpi BHeceno mo Ilepemiky piakicHux (opdaHHHX) 3aXBOPIOBaHb, IO NPHU3BOIATH 10
CKOpPOYCHHSI TPUBAJIOCTI KUTTS XBOpUX a00 iX iHBamigu3amii Ta Ui SIKUX ICHYIOTh BHU3HAHI METOAM
nikyBaHHs (3aTBepmkeHnit HakazoM MO3 Ykpainu Bix 27.10.2014 No 778 «IIpo 3aTBepIiKeHHS TIepeItiky
pinkicHuX (opdaHHUX) 3aXBOPIOBaHBY, 3apeecTpoBaHmii B MiHicTepcTBi 1ocTuiii Ykpainu Bin 13.11.2014
3a No 1439/26216)*. 3rigno i3 nakazom® MO3 VYxpaiau Ne 1723 Big 11.08.2021 “Ilpo 3arBepmKeHHS
HOMEHKJIATypH JIKapChKUX 3ac00iB, MEIWYHHX BHPOOIB Ta MJOMOMDKHUX 3aco0iB 10 HHX, IO
3aKyHOBYBAaTUMYThCSl 3@ HamnpsiMaMd BUKOPUCTAHHS OIOJUKETHMX KowTiB y 2022 poui 3a OGHOAKETHOIO
nporpamoro  KIIKBK 2301400 "3a0esnedeHHs MEIUYHUX 3aXOJiB OKPEMHUX JEepKaBHUX IMpOrpam Ta
KOMIUIEKCHMX 3aXOJ[iB IMPOrPaMHOro Xapaktepy', Arajicuaasy OeTa BKIHYEHO O HOMEHKIATYpPH
JKapChKUX 3ac001B 3a HAanpsMoM "MeTMKaMeHTH JJIsl TPOMaJIsH, SIKi CTpaXKIaroTh Ha opdaHHi MeTaboiuH1
3aXBOPIOBaHHA".

3. KopoTka npono3nuisi o0 JikapcbKoro 3acody:
1) onuc 3axsoprosanusn (cmany):

XBopo6a Dabpi® (Homep y 6a3i garux OMIM 301500) — ne ni30coMHa XBOpPOOa HAKOMUYEHHS, SKa
BUKJIMKA€ETHCS MyTallissMu B TeHI GLA Ta ycnaakoByeTbes 32 X-3UeINIeHUM TUTIOM. 3HauHe 3HMKEHHS a00
MOBHA BiJICYTHICTh aKTHBHOCTI (hepmeHTy a-ramakrosumasu A (a-Gal A, EC 3.2.1.22) npusBoauth 10
MPOrPECY0YOro HAKOMMWYEHHS TIIKOJIMIIB, y mepiry depry riobotpiaosuniepaminy (GL-3, Gb3) Ta iioro
JIMCIHIBOBaHOI (hopmH, ritoboTpiaosmichinrozuny (lyso-GL-3), B mura3mi kpoBi Ta y 6aratbox BUaax KINTHH
y BCbOMY oprasi3mi. Jlo iXHbOTO 4HcIa BXOAATH 1 Ti, SIKIi € OCOONMBO BaXKIUBHUMHU JJISI MATOTCHE3Y
3aXBOPIOBaHHS (HANPUKJIAJ, CHAOTEIIaNbHI KIITHHHA CYAHWH, IIOJOLMUTH, KapiOMIOIUTH, KIITHUHU
TIIQJICHPKUX M'SI31B apTepiii) Ta iHIII BUAW KIITHH y HUPKaX, HEPBOBIM CHCTEMI Ta iHIIMX OpraHax.

! https://zakon.rada.gov.ua/laws/show/z1439-14#Text
2 https://zakon.rada.gov.ua/rada/show/v1723282-21#n194

3 https://www.dec.gov.ua/wp-content/uploads/2021/01/2018_10_25_kn_fabri.pdf
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X®, sk MyJIbTUCHCTEMHOMY 3aXBOPIOBAaHHIO, NMPUTAMAHHWN 3HAYHUN KIIHIYHUK moiiMopdizM 3
LIMPOKHUM CIIEKTPOM MIXK- Ta BHYTPIIIHBOCIMEWHOI MiHIMBOCTI cuMIITOMiB. CriBBigHOMIEHHS (PeHOTHITIB 1
(xmacuuHmii) Ta 2 (Mi3HIA moyaTok) ckiagae 1 go 7. 3anexHo Biag (EHOTHUMOBUX O3HAK BUIUIAIOTH Pi3HI
Bapiantt X®. Tun 1: xnmacuyawii - paHHIM MOYaTOK (NEPEBaXHO B JWTHHCTBI), MYJIBTHOPTaHHICTH
Ypa)KeHHS 3 THIIOBUMH CHMITTOMAaMH Ta YCKJIaTHEHHAMH, 00YMOBIICHUH KITACHYHUMH MYTallisIMH, SIKi MatOTh
100% mnatorennict. Tun 2: HeknmacuuHuil (aTumoBul, "M'akuil"), mizHiA movaTok (micisa 20-TH pokiB),
gacTime «MOHOCUCTEMHHU (YMOBHO) BapiaHT: KapIialbHUNA, HUPKOBUH, IHCYIbTHUH, iHIT. OOyMOBICHHAN

MYTaIlisIMH 3 BapiaOeJIbHOIO MAaTOTCHHICTIO.

I'eneTnuHMil BapiaHT HeBU3HAYCHOT KITiHIUHOI 3Hauymocti (BH3 — Bapiant HeBigomoro 3nadenHs, GLA
GVUS - genetic variant of unknown significance) - Oyab-sikuii Bik, KIiHIYHUI nOTiMOpdi3M, 00yMOBIICHUIT
MyTalisiMi 3 BapiaOelbHOI0 MaTOreHHicTIo. HociiicTBO maTojoriyHoro reny - Oyab-AKHi BiK (KIHKH),
KIIiHIYHI TpOsIBM BiACYTHI, OOYMOBJCHHMH MyTalisMH B TeTEPO3UTOTHOMY CTaHi 3 BapiabenbHO0
MaTOTeHHICTIO.

[Tpu xnacuuniit X® nepuri CUMITOMH, B TOMY YHCII XPOHIYHUI HEBPOMATHYHMHA OifIb Ta €Mi30InW4Hi
TSOKKI OONBOBI KpH3W, 3BUYaHO BHHHUKAIOTh Y OUTWUHCTBI. KpiM 1bOro, IHIIMMH YacTUMHU PaHHIMHU
MposiIBAMH XBOPOOH € TIMOTiApOo3, MOPYIIEHHS 3 OOKY HIKipH (aHTiOKepaToMH), NLTyHKOBO-KUIIKOBi (LK)
po3mamu (3AYTTS KABOTA, Jiapes, OiMb y UBOTI) Ta XapakTepHe OE3CHMIITOMHE IOMYTHIHHS POTiBKH
(BoponkomoniOHa kepatomatisi). [IpuxoBaHe ypakeHHS HHPOK MOXK€ BHHHAKHYTH B MOJOIOMY Billi,
BKJIFOUAIOYM  allbOyMiHypit0o (BH3HA4YallbHa O3Haka XpoHi4HOT XxBopoOm Hupok [XXH]) Ta
TJIOMEPYIIOCKIIEPO3.

2) yinvosa Kozopma nayicHmis:

Jopocii Ta IiTH BIKOM Bifl 8 pOKiB 3 MiATBEPKEHOIO XBopoOoro Padpi (nedinut anbda-ragakrozuaazu A).
Kpurepii niaraosy xsopoou ®abdpi: Hosmosiku: 1) akTHBHICTH J1i30COMHOI Tiaponasu a-GAL A B neiikonuTax
<5% Bix cepeHbOTO MOKa3HUKA HOPMH; 2) MyTaiis B reHi GLA. Xinku: mytanist B reri GLA.

3) poab aikapcvkozo 3acody 6 npoueci JIKy8aHHA i3 3A3HAYEHHAM KIIHIYHO20 MaApuipymy nauicHma y
KOHmeKcmi 6UKOPUCMAHHA 3aNPONOHO8AHO20 JIIKAPCbKO20 3ACO0Y .

KommnekcHe Ta cBoeyacHe JiKyBaHHsI IOpociux narieHTiB 3 XD Mae OyTH cripsiMOBaHe Ha 3armo0iranHs
MOJAJBIIOTO MPOTPECYBaHHS JI0 HEOOOPOTHOTO YpasKeHHsI TKAHUH Ta OpraHHoi HejpocTaTHOCTI. Komruteke
MEIMYHUX 3aX0/1iB Ma€ BKirouatu 3T i 1onomMikHy Teparito J1jisi 3MEHIIICHHS! CUMIITOMIB, SIKI BUHUKAIOTh
BHACIIIJIOK YpaXCHHS TKaHWH, Ta 3amo0iraHHs Hecnenu(piYHOMY MPOTrpecyBaHHIO YpakKeHHsI TKaHUH.
3acrocyBanHs pekombinantHoro ensumy (rh-pGalactosidase A) 3MmeHmIye TSOKKICTH CHMITOMIB Ta
YIOBiIBbHIOE TIporpecyBaHHs X® 3a paxyHOK BHYTPILIHBOKIITHHHOrO Kiipercy Gb3 i € moxurreBuM.
ApryMeHTOBaHi CBIIYCHHS WIOJAO IEpeBar OJHOTO 3 IMperapariB, KIiHIYHOT e()eKTUBHOCTI, AOIIIBLHOCTI
3aMiHU JIKAPCHKOTO 3ac00y Ha aJIbTEPHATUBHUH, MEPETIIAy CXeMH MPUHOMY Ta JI03H BiacyTHi. OfHaK, y
pa3i JOCSATHEHHS TEpaneBTHYHMX IIiJIeH MPH BUKOPHUCTAHHI aJIeKBATHOI JIO3M JIIKApCHKOTO 3acol0y Ta 3a
BiJICYTHOCTI MOGIYHMX peakiiii 3MiHa 0/{HOTO npenapary Ha inmmii npu ®3T HeBunpasaana’,

4) nepenix (Homenxnamypa) av6o O00OKymenm, 00 AKO20 3ANPONOHOGAHO GKIIoYUmMU 3asaéneHuil JI3.
3aznayumu po3oin, 00 AK020 3aNPONOHOBAHO GKTIOUUMU 3asa61eHull JI3:

I[Tpononyethes BKIrounTH Padpasum® 10 HOMEHKJIATYPHU JIKapChKUX 3ac00iB, MEAUYHUX BUPOOIB Ta
JIOTIOMDKHUX 3aCO01B JI0 HUX, 110 3aKYyIIOBYBATUMYThCS 3a OFO/KETHI KOIITH, 32 HanpsiMoM "MeaukaMeHTH
JUTS TPOMAJISH, SIKI CTPaKIal0Th Ha opdaHHI MeTaboJIiYHI 3aXBOPIOBaHHA" .

T'enepanpauii tupekrop TOB «Canodi-ABeHTic YKpaiHay
(mafiMeHyBaHHS TTOCAIA YIIOBHOBAYKEHOT 0COOM 3asBHHKA)

(mimc)

23.12.2022 p.

4 https://www.dec.gov.ua/wp-content/uploads/2021/01/2018_10_25_kn_fabri.pdf
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Ha enextponnuii fokyMeHT HaknageHo: 1 (OfuH) MiAmicy Yu Me9aTKu: S
Hs MOMGEY APy YL, TLMoM 414 a7 Hepebipato L T
IMporpamuunii komrurekc: eSign v. 2.3.0; . .
3aci6 kBasiikoBaHOro enexTpoHHoro mianucy uu neuarku: I[IT Kopucrysau LICK-1 L e ]
Excnieptauii BucHOBOK: Ne05/02/02-1424 Bix 05.04.2016;
IinicHicTh TaHUX: HE MOPYLICHA;

Migmuc Ne 1 (pexBi3uTH miAnucyBava Ta gaHi ceprudikara)

Mignucysau: Jlenamap-/leOytine Anpien IT'ep XKan Aypensen 3050331877; mocana: I'enepanbsanit

JUPEKTOD;

Hanexuicts 1o FOpuauunoi ocoou: TOBAPMCTBO 3 OBMEXEHOIO BIATIOBIAAJIBHICTIO "CAHO®I-ABEHTIC
YKPAIHA";

Konx ropuamanoi ocobu B €/1P: 35648623;

Cepiitnuii Homep kBanidikoBanoro ceprudikara: 4FD4ABFDE9EIBAF3A04000000C631000065680000;

Bunasuauk xBamidikoanoro ceprudikara: KHEJII TOB "JEIIO3UT CAUH";

Tun HOCist 0COOUCTOrO Kiroua: 3axXHuIleHui;

Tun nignucy: KanidikoBanmuit;

Ceprucdikar: KanidikoBanuii;

Yac Ta pata miamucy: 15:12 23.12.2022;

Yunnuii Ha MoMeHT mianucy. [liaTBepmkeHo mo3naukoro yacy ais aanux Bix ALICK (kBamidikoBaHOro HajgaBada €lIeKTPOHHUX JOBIPUHX
TIOCITYT)



MMPOTOKOJI TIOI'OIXKEHH S KOPUCTYBAUA kateryna.kovalchuk@sanofi.com

Hassa rpynu: I'pyna 1

Buxonana nist: ITignucano

Bukonano xopucryBauem(amn):

KopucryBau: adrien.delamare-deboutteville@sanofi.com. ata: 15:12 23.12.2022




