3ASIBA
HA MpPOBeAeHHSA AePKABHOT OL[iIHKH MeAHYHUX TEXHOJIOTii
Ha jgikapcbxuii 3acio PEIIJIATI'AJIL (arancunasa aabga),
KOHUEHTPAT [JIsl po3uMuHy AJs indy3id, Imr/ma,
no 3,5 MJ1 KOHUEHTPATY Yy JIakoHi

1. Indopmaitiss npo 3asBHUKA

TOB «Takena YkpaiHa» Big imeHi Takena @apmacretotikan3s Intepuewinn Al Ipnanais

Bpenu Ha nigctasi JfoBipeHocTi Big 28 Gepesns 2024 poky.

Appeca: 03110, m. Kuis, Byn. Conom’siHcbka, 11

KonrakTHa ocoba 3asBHuKa: CtaHicnaB Makapos, stanislav.makarov@takeda.com

2. laHi 1010 3a51BJIEHOTO JIIKAPCHKOro 3acoly

1) ToproBesnbHa Ha3Ba JdikapcbKoro 3acody

PEITJIAT'AJI (arancuga3a ansda).

2) MixxnapoaHa HenaTeHTOBaHA Ha3Ba a00 CHHOHiIMiUHe HaliMeHYBaHHS

Agalsidase alfa.

3) Cknapn nikapcnkoro 3acofy (Ailo4i Ta J0NOMXKHI pe4OBHHH)

Hiroua peyoBuHa: 1 MJ KOHLEHTpaTy i Po3vuMHy Ais iHQY3iit mictuTe | mr arancuaasu ansda; 1
¢nakoH 3i 3,5 Mn KoHUeHTpaTy MicTuTh 3,5 Mr arancuaasu anbda; JOMOMiKHI PEUOBHHH: HATPIlO
dbocdar onHozamiLueHuii, MoHoriapart; nonicopbar 20; HaTpilo XJIOPUA; HATPilO MiAPOKCHA; Boaa Anis
iH’ eKLii.

4) ®opma BUNYCKY

®nakoH o6’emom 5 Mn (ckno tuny I) 3 npobkoto (OyTunkayuyk i3 (TOpPOBAHHUM MOKPHUTTAM),
aJlOMiHi€EBUM 3aN00IKHUKOM Ta 3HIMHMM KoBnaukoM. [To 1 ¢akoHy y kapToHHiit kopobui.

5) BiaomocTi npo Aep:kaBHY peecTpawniio 3asiBJICHOro JiikapcbKoro 3acofy B YkpaiHi

IlepxaBHa peectpauis: UA/15890/01/01 3 23.05.2023 (nepepeecTpoBaHO 6€3CTPOKOBO).

6) ®apmaxkoJioriuna is JikapcbKkoro 3acofy

Arancupasa anbda karanizye rigponiz Gb3, Bigkonowoud TepMiHanbHUI 3aNMIIOK ranakTo3H i3
monekynu. [TokazaHo, 1o JiKyBaHHS ¢hepMeHTOM 3MeHLIye Kymyasiito Gb3 y 6aratbox THNax KIliTHH,
BKJIFOYAIOUH €HIOTENaNbHI Ta NapeHXiMalbHi KIITUHUA. Araicuaasy anbha oTpUMyIOTh Ha KIIITHHHIH
niHii mroauHU Ans 3abe3neyeHHs JIOACHKOro Npoginio MIIKO3WIOBaHHS, L0 MOXE BIUIMBAaTH Ha
3aXOIJICHHS peLenTopaMu MaHo30-6-pocdary Ha MOBEpXHi TapreTHUX KJIITHH.

7) ®apmakoTepaneBTHYHA Tpyna JikapchbKoro 3acofy Ta Koa 3a aHATOMO-TepaneBTHYHO-
XiMiuHow Kaacudikauicto

[Mpenaparu ans NikyBaHHs 3aXBOPIOBaHb TPABHOTO TPAKTY i nopylieHb 06MiHy pedoBUH. DepMeHTH.
Koa ATX A16A B03.

8) OpaHe NoKA3aHHSA 10 MEAHMYHOIO 3aCTOCYBAHHS, 34 IKHM NOJA€THCHA 3aA1Ba



TpuBana eH3umMHa 3amicHa Tepariisi MALIEHTIB i3 MiATBEPAXKEHUM JliarHo30oM xBopobu Pabpi (aediumr
0.-rajaKTo3uaasu).

9) Iloka3aHHs A0 3aCTOCYBAHHSA BiANOBIAHO A0 iHCTPYKUil AJI1 MeAHYHOrO 3acTOCYyBaHHS,
3aTBepaxenHoi MO3, 3a HassBHOCTI Jep:kaBHOI peecTpanii Jikapcbkoro 3acofy B Ykpaini
TpuBana eH3uMHa 3aMicHa Tepartisi MALEHTIB i3 MATBEPIXKEHUM AiarHo3oM xBopobu Pabpi (aediumt
0-ranaKkTo3uaasH).

10) Cnoci6 3acTocyBanHs

JlixyBaHHsa Pennaranom noBMHHO MPOBOAMTHCH MiJ HAMISAOM JliKaps, WO Ma€e JOCBiJ MOBOKEHHS i3
nauieHTamu i3 xgopo6oto @abpi abo 3 iHIWKUMH BpOJKEHUMHU MeTab0 iU HUMHU 3aXBOPIOBAHHAMM.
Jlo3yBaHHS

Pennaran 3acrocoByioTe B A03i 0,2 MI/Kr MacH Tila yepe3 THXKICHb LIISAXOM BHYTPilHBOBEHHOT
inQy3ii TpuBanicTio 40 XB 3 BUKOPUCTAHHSM BHYTPilUHbOBEHHOI CUCTEMH 3 NMOBHUM (inbTpom. He

BBOAMTH iH(Y3it0 Pernarany B ofHil BHYTpillIHBOBEHHI# CHCTEMI OIHOYACHO 3 IHIUMMH MpEnapaTamMHu.

11) HasiBHicTH MOKa3aHb 10 MEIHYHOI0 3aCTOCYBAHHS JIKaPChKOro 3aco0y AJIsi BUKOPHCTAHHS
mig 4Yac HaJaHHA MEAMYHOI JAONOMOTH MiJ Yac 3aXBOpPIOBaHb Ta CTaHIB, IO 3a3HaYeHi y
NpiopUTETHHX HANPSIMAX PO3BHUTKY c(pepH OXOPOHH 310pPOB’st

XBopoba Dabpi BroueHa no Ilepeniky piakicHux (opdaHHMX) 3aXBOPIOBaHb, WO MPU3BOAATE O
CKOPOUEHHSI TPUBAJIOCTI XXHUTTA XBOpHUX abo iX iHBaniaM3auii Ta JUis SIKMX iCHYIOTh BH3HaHi METOIH
niKyBaHHs, 3aTBep/keHoro HakazoM MO3 Vkpainu Bin 27.10.2014 Ne 778, 3apeecTpoBaHOro B
MiuictepcTi toctuuii Yrpainu 13.11.2014 p. 3a Ne 1439/26216.

XBopoba MDabpi Ta iHLII piaKicHI 3aXBOpIOBaHHSA He BKJIOYEHi A0 [IpiopUTeTHUX HaNpsAMiB PO3BUTKY
cdepu oxoponu 300poB’st Ha 2023-2025 poku, 3aTBepkeHHX HakazoM MO3 Ykpainu Big 07.10.2022
p. Ne 1832 «I1po 3aTBepaKeHHs MPIOPUTETHUX HATMPSAMIB PO3BUTKY Cepy OXOPOHH 310poB’ s Ha 2023-

2025 poku».

3. KopoTka npono3uuisi mo/0 Jikapcbkoro 3acody 3 onucoM 3axsopioBanns (cTany), wijiboBoi
KOropTH mnalieHTIB Ta poJi Jikapcbkoro 3aco0y B mpoueci JiKyBaHHA i3 3a3Ha4YeHHAM
KJIiHIYHOT0 MAPLIPYTY NALCHTA Y KOHTEKCTi BUKOPHCTAHHSI 3alPONOHOBAHOIO JiKapchbKOro
3aco0y.

XBopo6a ®abpi € HaMMOIWMPEHIWINM i3 pO3NafiB HAKONMMYEHHS B J1i30COMaX, BUHMKAE BHACMiJOK
HEJOCTaTHBhOI akTuUBHOCTI (epMeHTy anbda-ranakrozupazu A (a-Gal A), wo npU3BOAUTH AO
NPOrpecyoYOro JIi30CoMalbHOTO BiJKIaAeHHs rMoboTpiao3uiLepamiLy Ta HOro NoXiAHUX y KiTHHaX
Mo BCbOMY TiNy.

3rigHo 3 iHdopmauicio 6a3M JaHWUX PIAKICHUX 3aXBOPIOBaHb aMEPHUKAHCHbKOI HEKOMEepLiiHHOT

opranizauii «HauioHanbHa opradizauis 3 piakiCHHX 3axBopioBaHb», X® € piAKICHUM MaHETHIYHUM



3aXBOPIOBAHHAM, TOOTO 3YCTpPIYAETHCS y BCiX PACOBMX i €THIYHHMX Ipynax, YpaKyroud 4HOJIOBIKIB i
KIHOK.

CydacHMM cTaHAApTOM JliKyBaHHs nauieHTiB i3 X® € B/B depmenTHa 3amicHa Tepanist (O3T)
arancugasoro anbga. OcHoBHUM npuHuMnoMm P3T € BiAHOBNEHHS aKTHBHOCTI GEpPMEHTY A0 piBHA,
JAOCTAaTHBLOrO ISl PO3LLUENJICHHS HaKonu4eHoro cybcTpaty B TkaHWHax opraHiB. Takum yunom @3T
3anobirae, cTabinizye abo ranbMye nporpecyrodi BiAXWAEHHS Y (YHKLUIOHYBaHHi UMX OpraHiB 10
HacTaHHA HE3BOPOTHHX HACHIAKIB.

VY nocnimxenHi Beck et al, 2015 npu 3actocyBaHHi arancuaasu anbga NnokasHUK CMEPTHOCTI
MaLieHTiB MOpPiBHIOBAlIM 3 MOKAa3HWKOM CMEPTHOCTI B KOTMOpTi MAaL€HTIB, LI0 HE OTPHUMYBAJM
nikyBaHHs (n = 247; 79 yonosikis, 168 xiHok), wo 6yno onucano y Schiffmann et al., 2009 [17].
Po3paxyHkoBa MezniaHa BHXMBAHOCTI cTaHOBWNA 77,5 pokiB Ui MALi€HTIB YONOBIYOI CTaTi 3 MpH
ornsai pesynsratiB 3axBoptoBaHHs ®abpi (FOS) nopieHsHO 3 60 pokaMu AAs MaLi€HTIB 4ONOBiYOI
ctari, ki He otpumyBanu @3T, WO Bka3zye Ha 3HWKEHHS PU3UKY CMEPTHOCTI /I THX, XTO OTPUMYE
arancupasy anbda.

Takox BCTaHOBNEHO, IO 3aCTOCYBaHHsA arajicuiasu anba yNoBiNbHIOE 3MiHM, TMOB'SA3aHi i3

nporpecyBaHHsIM 3aXBOPIOBaHHSA, HaNpHKJaJ KapAiOMioNaTiio Ta 3HWKEHHs PYHKUIT HUPOK 1 3HWXKYE
PHM3HK PO3BMTKY KIHIYHHMX SIBHIL, MOB'A3aHMX 3 OyAb-IKWUM i3 LMX OpraHiB, IO OLIHIOBaNH Y
AOCHI/DKEHHI, y AKOMY BMKOPHCTOBYBaJIH KOMOiHOBaHy KiHLEBY TOUKY
CC3/uupkoBoro/uepebpoBackyaspHOro sisuiia abo cMepTi.
Arancupaza anbga, 1ns skoi 6yne nposeneHa aepxkasHa OMT, npornoHyeThbes 10 3aKymiBeb vepe3
3aCTOCYBaHHsl MpOLEAYpPH JOrOBOPIB KEPOBAHOIO AOCTYMY BiAMNOBiAHO N0 nonoxeHb [loctaHoBM
KMY Bin 27.01.2021 p. Ne 61 «/lesiki nuTaHHS 1OAO JOTOBOPIiB KEPOBAHOTO AOCTYMY Ta 3y MUHEHHS
Aii a63auy nepuoro nyHkTy 12 nocranosu Ka6inety Minictpis Ykpainu Bin 25 6epesns 2009 p. Ne
333».

Nynkrn 4—13 [docbe mictarb indopmaniio 3 obMexkeHMM AocTynoMm (aaHi mepiogu4Ho
OHOBJIIOBAHOI0 3BiTY 3 0e3nekH, JaHi w040 cmeniajbHOI NiHOBOI Mpomo3uuii, eKOHOMiuHi

PO3PaXyHKH), TOMY Ui NYHKTH € KOHpigeHUiHHUMH.

KepiBHHK Bigginy 3 nUTaHb JOCTYNY 10 PHHKY

Ta po3BHTKY GizHecy TOB «Takena Ykpaina» Cranicnas Makapos

18 smoToro 2025 poky
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