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BucHoBok

YIIOBHOBAKEHOT'0 OPraHy 3 JIepPKaBHOI OI[IHKHA MeUYHHUX TEXHOJIOTiii 3a
CKOPO4Y€eHOI0 NPoLeaypoIo: rajcyabgasa

epoicasna oyinka mMeOudHUx mexHoa02ill 3a CKOPOUEeHOW NPoYedypoio 3d 36ePHEHHIM
MO3 Vkpainu npogederHa YNnoGHOBANCEHUM OPSAHOM 3 OePAHCABHOI OYIHKU MeOUYHUX
MexHon02il 8iOn08iOHO 00 8umoz Ilopsaoky npoeedents 0epiHCca8HOI OYIHKU MEOUUHUX
mexHono2il, 3ameepodceno2o nocmanosoro Kabinemy Minicmpie Yxpainu 6io
23.12.2020 Nel300 ma cxkradaemocsi 3 auanizy HOPIGHAIbHOI eheKmueHocmi
(pe3ynivmamusHocmi), besnexu ma 6nau8y Ha 610dHcem NiKaApcbKo20 3aco0y HA OCHOBI
oanux 3 eiOKkpumux Odicepen ingopmayii. BUCHOBOK YNOBHOBAJNCEHO2O0 Op2aAHYy 3
0epPAHCABHOI  OYIHKU ~MEeOUYHUX MEXHONO02I 3a CKOPOYEeHOW Npoyeoyporo Mae
pexomenoayitinull xapakmep. IlpeocmasneHni 0ani y 6UCHOBKY € AKMYAIbHUMU CINAHOM
Ha 0amy tio2o ni02omoeKu.

1. Indopmaniss mnpo aary NPOBEACHHH [AE€PKABHOI OLWIHKM MeJIUYHUX
TEXHOJIOTI 32 CKOPOYEHOK MPOUEAYPOI 3asiBJEHOr0 JIKAPCHKOro 3acoly:
09.07.2025.

Jlep>xaBHa OIllHKa MeAMYHMX TexHosorid (mam - OMT) 3a ckopodeHoro
MPOIIEAYPOIO JIIKAPCHKOTO 3aco0y Tajicyiab(aza 3a Moka3aHHSAM JIIKYBaHHS MAIll€HTIB 3
mMykomnoJiicaxapuno3oM VI tuny Oyna mpoBeneHa 3a 3BepHeHHsSM MO3 Vkpainu Ha
BUKOHAHHS MIANYHKTY 6 MyHKTY 8 [lopsiaky mpoBeaeHHs 1epKaBHOT OI[IHKA MEAUIHUX
TEXHOJIOT1i, 3aTBEPKEHOT0 mocTaHoBoI0 Kabinery MinictpiB Ykpaiau Bix 23.12.2020
Nel1300 (mam — Iopsooxk), muct MO3 Vkpaiam Big 05.05.2025 No25/14470/2-25 ta Bin
22.05.2025 Ne25/16688/2-25.

VY 2022 poui ynoBHOBakeHUM opraHoM Oyio mpoeaeHo OMT 3a ckopoueHoro
MPOLEAYPOIO JIIKAPCHKOTO 3aco0y rajicyibdasa 3a TUM Ke MOKa3aHHSIM — JIKyBaHHS

NaIi€eHTIB 3 MyKonojicaxapuno3oM VI tumy (BUCHOBOK YHMOBHOBAa)KEHOTO OpraHy Bij
01.09.2022)*,

Ihttps://www.dec.gov.ua/wp-content/uploads/2022/09/3.-vysnovok-upovnovazhenogo-organu-z-derzhavnoi%CC%88-oczinky-medychnyh-tehnologij-za-
skorochenoyu-proczeduroyu-galsulfaza-vid-01.09.2022.pdf
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2. Indopmanis npo 3asiBjieHu# JikapcbKuil 3aci0:

1) naiiMmenyBaHHs (mpi3Bulle, iM’d, MO0 0aTbKOBI) 3asBHMKA Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOIO0 3aC00Y:

Cranom Ha 09.07.2025 p. B JlepsKaBHOMY PeeCTpi JIKapCHKUX 3aC00iB:2

HAI'JIABUM, KoHUeHTpAT AJsA Po3uMHy Mis iHGy3iid, 1 mr/ma mo 5 ma y
daaxoni, no 1 gpirakony B KapTOHHI KOPOOIIi.

Bupoonuk — Auaepconbpekon (FOK) Jlimiten, Benuka bpuranis; Berrep ®@apma-
®eptirynr ['M6X 1 Ko. KI', Himeuunna; bioMapun [atepremsn Jlimiten, Ipaanmis.

3asaBHuk — bioMapus Iarepnemnn Jlimiten, Ipnanmis.

2) ToprosesibHA Ha3Ba JIKapCbKOIo 3aco0y:

HATJIASUM

3) MiKHApPOAHA HENMATEHTOBAaHA Ha3Ba a00 CHHOHIMiYHe HallMEHYBAHHM:
l"ancynbdaza/Galsulfase

4) ckiaj JiKapcbKOro 3aco0y (airo4i Ta J0MOMIiXKHI pe4oBHMHM): 1 MJI pO3UMHY
MicTuTh | Mr rancynbsdasy; 1 giakon MicTUTH 5 MT raicyiabdasu.

5) dopma BUIyCKY: KOHIICHTPAT JUIsl PO3YUHY TS 1HDY31i.

6) cnocid 3acTocyBaHHs JiKapCcbKOro 3acoly:

Ak 1 y pa3l HagBHOCTI IHIIMX JI30COMAJIbHUX TE€HETUYHUX MOPYIICHb, BKpaid
BaXKJIMBO, OCOOJMBO 3a TSHKKUX (HOPM, PO3MOYMHATH JIIKYBaHHS SIKOMOTA paHille, 10
MOSIBU HEOOOPOTHUX KIIIHIYHUX MPOSBIB 3aXBOPIOBAHHS.

JlixyBanus HarmazuMoM citiji IpOBOAUTH 11T HATJISAAOM JIIKaps, SKUH Ma€ JTOCBiA
JMIKyBaHHS TMAIl€EHTIB 3 MYyKormoiicaxapujao3om VI Tumy abo 1HIIMMHU CHaJIKOBUMHU
MeTa0OJIYHUMHU 3aXBOPIOBaHHAMM. Harmaszum ciiiji BBOJUTH Yy BIAMOBITHUX KIITHIYHUX
yMOBaxX, 3a HasABHOCTI peaHIMaliHOTO OOJagHAHHSA [JI1 HAJaHHS HEBIIKIAIHOT
MEJMYHO1 JOITOMOTH.

PekomennoBaHa no3a rajicynb(a3d CTaHOBUTh | MI/KI MacH Tijda OJAMH pa3 Ha
TUXACHb Y BUIJISIA1 BHYTPIIIHBOBEHHOT 1H(Y31i MPOTATOM 4 rOAMH.

7) indopMauisi PO HAABHICTH JEPKABHOI peecTpauil JiKapcbKoOro 3aco0y B
Ykpaini:

PIT UA/13183/01/01, Tepmin nii - HeoOMexenuit 3 30.10.2023.

8) d¢apmakosaoriuna faia  Jgikapcbkoro 3acoly Ta KoI 3a aHATOMO-
TepaneBTHYHO-XIMIYHOI0 KIacupikamicro:

[Hmi 3acobu, 110 BIJIMBAIOTh HA TPaBHY CHCTEMY Ta METa0OJIYHI MPOIECH,
depmentu. Kom ATX A16A BOS.

9) moka3aHHs 0 MeIMYHOT0 3aCTOCYBaHHSI, 32 IKUM I01aBaJIacs 3asBa:

JlepkaBHY OIIHKY MEIMYHUX TeXHOJOT1H (1ani - OMT) npoBeeHo 3a CKOPOUYEHOIO
npoiieayporo 3a 38epHeHHsIM MO3 Vkpainu, 1110 He nepeadadace mojjaHHs 3asBu. Y JUCTI
3BepHeHHI MO3 (muct MO3 Ykpainu Bijg 05.05.2025 Ne25/14470/2-25 ta Big 22.05.2025
No25/16688/2-25) 3a3HaueHO HACTyMHE T[IOKa3aHHS: JIIKyBaHHS TMAIll€EHTIB 3
mykonodicaxapunozoM VI tuny (gam - MIIC VI tumny).

2https://drlz.info/register/product/24809
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10) moka3aHHS A0 MeIUYHOI0 3aCTOCYBAHHS BIANMOBIIHO M0 iHCTPYKWIii 1/
MeIMYHOI0 3aCTOCYBaHHS, 3aTBepakeHol MO3, 3a HasABHOCTI 1epKaBHOI peecTpauii
JIKaApChKOro 3aco0y B YKpaiHi:

Harnasum 3acTOCOBYIOTH Il JOBIOCTPOKOBOI (hepMEHTHOi 3amicHOI Teparii
NaIl€HTIB 3 MIATBEPKEHUM JiarHo3oM Mykonomicaxapuaody VI tumy (MIIC VI,
HenocTaTHICTh N-areTuiranakro3zamin-4-cynasdarasu; cuaapom Mapoto — Jlami).

11) indopmaniss nmpo HASIBHICTH NOKAa3aHb [0 MEAMYHOI0 3aCTOCYBAHHS
JIKAPCHKOro 3ac00y 1/ BUKOPUCTAHHS i/l YaC HAJAHHS MeJMYHOI JI0NIOMOTH NPHU
CTaHAX, 110 3a3HAYeHi y NPIOPUTETHUX HANMPSAMAX PO3BHUTKY cdepu OXOpOHH
310POB’sl.

VY nucti 3BepHeHHI MO3 3a3HaueHO, 10 HA BUKOHAHHS MiIMYHKTY 6 MyHKTY 8
[lopsinky, MO3 mnpocuTh NPOBECTH JEpKaBHY OLIHKY MEIWYHUX TEXHOJIOTIH 3a
CKOpPOYCHOI0 MPOLEIYPOI0 IIOAO0 JIKAPCHKOTO 3aco0y rajicyibdasza 3a MOKa3aHHSIM
nikyBaHHs namieHTiB 3 MIIC VI tumy.

MIIC VI Tumy BKIIOYEHO HO INEPETiKy piakicHUX (op(aHHMX) 3aXBOPIOBAHES,
3arBepkeHoro HakazoM MO3 Vkpainu Bim 27.10.2014 Ne 778, 3apeecTpoBaHOTO B
MinictepcTsi octuilii Ykpainu 13 nuctomana 2014 p. 3a Ne 1439/26216.

B Vkpaini Konueniiis po3BUTKY CUCTEMH HaJJaHHS MEAMYHO1 JIOMOMOTH TMaIliEHTaM,
AK1 CTpaXKIal0Th Ha piaKicHI (opdaHH1) 3aXBOPIOBaHHS 3aTBEPKEHA PO3MOPSIKEHHIM
Ka6inery Minictpis Vkpainu Bix 28.04.2021 Ne 377-p* ma 2021-2026 poku, Mmera gKoi
3MEHIIIEHHsS] CMEPTHOCTI BiJl piAKicCHUX (op(aHHMX) 3aXBOPIOBaHb, IMiABUIICHHS SKOCTI
KUTTS TALIEHTIB, SIKI CTPAXJAIOTh Ha PiAKicHI (opdaHHl) 3aXBOPIOBAHHS, IUIIXOM
3a0€3MeUeHHs] CMPaBEJIMBOTO Ta PIBHOTO JOCTYMY J0 SKICHOT MEIUYHOI JIOTIOMOTH
TaKUM THall€HTaM, 30KpeMa JI0 SIKICHUX, €PEKTUBHUX Ta O€3MEUYHMX JIIKAPChKUX 3aC001B
JUISL JIIKYBaHHS pIAKICHUX (oppaHHMX) 3aXBOpPIOBaHb, 1O MEAMYHHUX BHPOOIB Ta
MPOJYKTIB CHEIIalbHOTO JIIKYBAJIBHOIO XapuyBaHHsS, a TaKOX ICHUXOJOTTYHOTO
CYNpOBOJY.

3. BHCHOBOK YNMOBHOBAaKEHOI0 OPraHy INOAO0 Ppe3yJabTaTiB NOPIBHAJIbHOL
eeKTUBHOCTI (Pe3yJIbTATUBHOCTI), 0e31eKH, eeKTUBHOCTI BUTPAT HA JIIKAPCHLKUM
3aci0 Ta aHAJI3Y BIUIMBY HA MOKA3HUKH OKOKeETY:

1) naHi MO0 NPiIOPUTETHOCTI 32aXBOPIOBAHHA (CTaHY)

MIIC VI tuny — ue J130COMHE 3aXBOPIOBAHHS HAKOMUYEHHS 3 MPOrPECYIOUUM
ypOKEHHSIM 0aratboX CHCTEM, IMOB’si3aHe 3 jAediuuToM apwicyibdartazu B, 1o
OpU3BOAUTH JI0 HAKONMWYEHHS JepMaTaHCyidbpaTy. 3axBOPIOBAHHS NEPEIAEThCS
ayTOCOMHO-PELECUBHUM IUISIXOM 1 BHUKJIMKAeTbcsl MyTamissMu B reHi ARSB,
po3rammoBaHoMy B 5 xpomocomi (5q13-5q14). [ToBimomisiocs mpo noHaxa 130 myTartiii
ARSB, sk cipuuuHAIN BIICYTHICTH a00 3HUKEHY aKTUBHICTH apwicyibdarazu B (ASB
a6o  N-amerunramakro3amin  4-cymbdarasw) Ta  MepepuBaHHS  Aerpajarlii
JepMaTaHCyab(haTy Ta XOHAPOITHHCYIb(ATYy.

3axBOpIOBaHHS Ma€ HIMPOKUN CHEKTP CHUMIITOMIB Ta MOXE MATH SIK IMOBLIBHO
MPOTPECYIOUNiA, TaK 1 MBHUIKO MPOrpecyrounii mepedir. XapakTepHi CKeNeTHI AUCTIIA3ii:
HUBBKUN 3pICT, MHOXXHHHHI JU30CTO3 1 JEr€HEpaTUBHE 3aXBOPIOBAHHS CYTJIO00IB.

3https://zakon.rada.gov.ua/laws/show/z1439-14#Text
“https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80# Text


https://zakon.rada.gov.ua/laws/show/z1439-14#Text
https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text

Tancynvgpaza ons nikyeanns nayienmie 3 mykononicaxapuooszom VI muny, 09.07.2025

HIBuako mporpecyroui ¢GopMU MOXKYTh MaTH MOYATOK BiJ] HAPOJKEHHS, IiABUIICHHS
piBHS TJiKO3aMiHOTJIKaHIB y ceul (3a3Buuaii >100 MKI/MTr KpeaTHHiHY), BaKKUI
MHOKUHHUH JTM30CTO3, HU3BKHUI 3pICT 1 cMepTh A0 2-T0 abo 3-ro gecsaTuiiTh. binbin
MOBUIBHO TIporpecytoua hopma OyJia omucaHa K Taka, 1110 Ma€ IMMi3HiM MoYaTokK, TOMIpHE
MIJBUIICHHS PIBHSA TJIIKO3aMIHOIIIKaHIB (3a3Buyait <100 MKIr/Mr KpeaTHHIHY), JIETKUN
MHOXHHHHMM JTU30CTO3 31 CMEPTIO Ha 4-My a00 5-My ACCATUIITTI. [HII KITHIYHI O3HAKH
MOXXYTh BKJIIOYAaTH 3aXBOPIOBAHHS KJIAMAHIB Cepls, 3HIWKEHHS (DYHKIT JiereHb,
renaToCIICHOMETallilo, CUHYCHUT, CEpeIHId OTHUT, BTpaTy CIyXy, amHOe YBl CHI,
MIOMYTHIHHSI POTiBKH, 3aXBOPIOBAHHSI 3aIl’ICTHOTO KaHaTy, MaxoBi ab0 MyNKOBI TPHXKI.
Xoua IHTeNeKTyalIbHul Ae(iuT, K npasuio, BiacyTHid npu MIIC VI tuny, cumnromu
3 OOKY LIEHTpaJIbHOT HEPBOBOI CUCTEMH MOKYTh BKIIFOUATH KOMITPECIIO IIUITHOTO BIIALTY
XxpeOTa, CIPUUNHEHY HECTAOUIBHICTIO IMUHOTO BIJALTY XpeOTa, MOTOBIIEHHS MO3KOBUX
000JIOHOK Ta/ab0 KICTKOBUH CTEHO3, Tiaporedanito, aTpodiro 30poBOro HepBa Ta
cainory”.

Bianosigno no mixknapoanoi kinacudikamii BOO3 MKX-11 MIIC VI tuny mae kon
5C56.33 (5C56.3Y Other specified mucopolysaccharidosis)®.

3a JaHWMM BIJKPUTOTO JoKepena iH@opMalii Tpo PIAKICHI 3aXBOPIOBAHHS
OrphaNet’ 2010 poxy nomupenicts MIIC VI tuny cranosuts Big 1 3 43 261 1o 1 Ha 1
505 160 >xuBOHAPOIIKEHUX.

BignoBimHo m0 maHuX, HagaHuX y jgojgatky go jgucra MO3 Bim 22.05.2025
Ne25/16688/2-25, cranom Ha 2025 pik kinbkicTs mamiedTiB 3 MIIC VI tuny B YkpaiHi,
10 MOTPEOYIOTh 3aCTOCYBaHHS TajCcyib(ha3u CTAHOBUTH 7 0c10 (2 mopociux Ta 5 nmiTei),
a ctanom Ha 2022 pik kunekKicTh namieHtiB 3 MIIC VI tuny B Ykpaini craHoBuia
I (O

2) faHi 1OA0 [JOCTOBIPHOCTI Ppe3yJbTATIB MMOPIBHSUILHOI  KJIIHIYHOI
eeKTUBHOCTI Ta 0e31eKH 3asIBJICHOI0 JIKAPCHhKOro 3aco0y. Onuc (nmpeacraBjieHHs)
3a3Ha4YEHUX pe3yJbTaTiB

YTHOBHOBaXXEHUM OpPraHoM OyJ0 MPOBEAEHO JEpPXKABHY OILIIHKY MEIUYHHUX
TEXHOJIOT1/ 3a CKOPOUCHOI0 Ipolieayporo y 2022 poiii JikapchbKOro 3aco0y rajiacyibdasa
JUTSI JIIKYBaHHS TAIIIEHTIB 3 MyKoroicaxapuao3om VI tury.

[Ipn mpoBeeHHI MOBTOPHOr0 AHAJMI3Y J0KA30BUX JaHMX WIOA0 MHiAXO0AiB /10
JikyBaHHsa nauieHTtiB 3 MIIC VI Tumy npoBeAeHO OHOBJIEHUM MOIIYK TPETHHHHUX
Jokepen iHdopMallii Ha cailTax MIKHApOJHUX MPOoUILHUX OpraHi3ailiii, y 6azax maHux
PubMed Ta Trip Database, a Tako MOIIYK rajgy3eBUX CTaHAAPTIB y cdepl OXOPOHU
310pOB 51 YKpaiHu.

B pe3ynbTati mpoBeaeHOr0 OHOBJICHOTO MOITYKY OyJIO BCTAHOBJICHO, 110 3 MOMEHTY
nyOmikaiii BUCHOBKY YHNOBHOBaXEHOro oprany 3 naepxaBHoi OMT 3a ckopo4eHOrO
nporeayporo y 2022 pori He OyJi0 3aTBEPIPKEHO HOBUX rajly3eBUX CTaHJAPTIB y cdepi
OXOPOHHM 3JI0pOB 51 YKpaiHH.

3a paHuMu  YHI(IKOBAaHOTO KJIHIYHOTO MPOTOKOJY TMEpPBUHHOI, BTOPHUHHOI
(cmermianizoBaHoi) Ta TPETUHHOI (BHUCOKOCIEIIATI30BaHOI) MEAUYHOI JOTMOMOTH

Shttps://www.orpha.net/en/disease/detail/583?name=5C56.33&mode=icd11
bhttps://icd.who.int/browse11/l-m/en#/http%3a%2f%2fid.who.int%2ficd%2fentity%2f1596128696%2fmms%2fother
"https://www.orpha.net/consor/cgi-bin/Disease_Search.php?Ing=EN&data_id=24&Disease_Disease_Search_diseaseGroup=Mucopolysaccharidosis-type-
6&Disease_Disease_Search_diseaseType=Pat&Disease(s)/group%200f%20diseases=Mucopolysaccharidosis-type-
6&title=Mucopolysaccharidosis%20type%206&search=Disease_Search_Simple
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“MYKOITOJIICAXAPHUIO3 VI TUITY”, 3atBepmxeHoro Hakazom MO3 Ykpainu Bif
23.02.2015 Ne 908, cnemudiuaum metogom nikyBanusaM MIIC VI tumy € dpepMeHTHO
3amicHa Teparis (mami - ®3T) 3 BUKOPUCTAHHSM JTIKAPCHKOTO 3aco0y Talicyibdasa.
Mertoto @3T € 3MeHIIEHHS COMAaTUYHUX MPOsIBiB 3axBoptoBaHHs. [InanyBanus O3T cnin
NOYMHATH B MOMEHT IIOCTAaHOBKM JIarHO3y, 1 BOHO TOBMHHO OYTH YaCTHHOIO
KOMIUJIEKCHOI TporpamMu JiiKyBaHHs. CHUMIITOMaTUYHE JIKYBaHHS MpPU3HAYAETHCS 3a
HEOOX1THOCTI. 3a HAsABHOCTI IMOKa3aHb MAaIIEHT HAMPAaBIIETHCS HA KOHCYJBTAIIIO JI0
CIeLIaNICTIB:  opTomena,  (iziorepaneBTa,  OTOJAPUHTOJIOra,  Kapaloxipypra,
Helpoxipypra Ta iH.

Kpurepiit BkirouenHs s nposeaeHnst G3T

JlaGopaTopHO miATBEpKEHA HEAOCTATHICTH/BICYTHICTh AaKTUBHOCTI JTI30COMHOTO
dbepMeHnTy apwicyiabdatazu B, BHU3HaueHOiI B JIEHKOLMTaX 3 BU3HAYEHHSAM PIBHSA
MpUHANMHI 1€ OAHOrO IHIIOTO CyJb(arazHoro (epMeHTy, 3 METOI0 BUKIIOYEHHS
MHOXHHHO1 Cy/b(paTa3HOi HEJOCTATHOCTI.

Kpurepii Bukimrouenss (mpunudends) O3T

HasiBHICTH 03HaK MpoTrpecyBaHHS 3aXBOPIOBAHHS, HE3BAKAIOYM HAa TPOBEICHHS
O3T.

[nauBigyansHa HenepeHocumicTs O3T (BupakeHi aliepriuHi peakilii, MoB's3aHi 13
3aCTOCYBaHHSM JIIKQpPCHKOTO 3aC00Y).

HasBHICTB y maifieHTa CymyTHBOTO 3arpO3JIMBOTO JJISl KUTTS 3aXBOPIOBAHHS, MPU
axomy O3T He BIUIMHE HA MPOTHO3 (HAITPHUKJIIA/ OHKOJIOTIYHE 3aXBOPIOBAHHS).

BigmoBa 0aThKiB JUTHHH/3aKOHHOTO IpEJCTaBHUKA MallieHTa ab0 JUTHHH, SKa
nocsirna Biky 14 pokis, Big nmpoeaeHas ®3T, mpuszHaueHoi cxemMu 103yBaHHA Ta rpadiky
BHYTPIIIHBOBCHHUX BJIMBaHb, IMiITBEPHKCHA MTMCHMOBO.

Kpurepii ominku edpexruBaocti P3T:

BusHaueHHsIM €(QEKTHUBHOCTI JIIKYBaHHS € 3MEHILIEHHS a0o MOIepeIKeHHs
MIPOTpPECYBaHHS aKTHBHOCTI XBOPOOH, PO IO CBIAYATH CTAOUTI3aIlis KIIIHIYHOTO CTaHY,
MOB's3aHA 31 3MEHIICHHSAM KITBKOCTI Ta/a00 1HTEHCHUBHOCTI CHMITOMIB, SIKi
CIIOCTEpIrajvcCh Ha MOYATKY JIIKyBaHHS.

Ominka edextuBHOCTI P33T mMpPOBOAUTHCS HE paHilie, HDK 4depe3 6 MICALIB 3
MomeHTy modatky 3T, 6e3 mopylIeHHS MPU3HAYEHOI CXEMH JIKYBaHHS Ta 03U
npenapary, ik 3aCTOCOBYEThCSI.

Ominka eexruBHOoCcTi D3T npoBoautscs B HIICII «OXMATAUT» MO3 Ykpainu
HE pijie, HiX JABIYl Ha PIK, Ta Y 3aKJIaJll OXOPOHH 370POB’ s, BU3BHAUYCHOMY JIJIs1 HaJJaHHS
MenudHoi moromoru narientam 3 MIIC IV tumy, ne 3aiiicHioeTses npoBeacHHs D3 T,
IiJ] 9ac MPOBEJACHHS BHYTPINTHHOBEHHUX BIIMBAHb.

Kpumepiamu epexmusnocmi @3T e:

a) 30UIBIICHHS PYXOBOI aKTMBHOCTI (T€CT 6-XBUJIMHHOI XOJbOMU Ta 301JIbIICHHS
00’eMy MACUBHUX PYXIB y Cyri100aX/po3MipH Alana3oHiB pyXiB y Cyrio0ax);

0) 3MEHIIIEHHS PO3MIPIB TIEYIHKH Ta celie31HKM 3a nanumu Y 3]l a6o MPT uepeBHOi
OPOKHUHM,

B) MO3UTUBHA IMHAMIKA TEMIMIB (P13MYHOTO PO3BUTKY (3OUIbLIECHHS 1 HOpMaTi3alis
pOCTy Ta Macu TiJia XBOPOTO);

8https://www.dec.gov.ua/wp-content/uploads/2019/11/2015_90_ykpmd_mpl_vi.pdf
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') HOpMaJi3alis CHY;

n) 3MeHmeHHs exckperlii ['Al'iB B m000Bii cedi XBOporo (BU3HAYAETHCS JBiUl Ha
piK).

Jlikapcekuit 3aci® raicyiabdaza He BKIIOYEHUH 70 YHHHOro 17 BHIYyCKY
Jep:xxkaBHoro gopmyJsipa Jikapcbkux 3aco0iB (Hakaz MO3 VYkpainu Bix 13.06.2025
Ne9719).

YOBHOBaKEHUM OpraHOM IOBTOPHO OyJIO NPOBENECHO MOLIYK MIXHAPOIHUX
KJIIHIYHUX HACTAHOB Ta HACTAaHOB HAYKOBUX TOBAPUCTB 1HIIUX KPaiH B PE3YJIbTATI IKOTO
Oyno 3HaiiieHo oHoBiieHMH HamioHaJbLHUI NMPOTOKOJ JAiarHOCTHKM TAa JIIKYBaHHS
HamionanbHOro oprany 3 NHMTaHb OXOPOHW 3a0poB's @panmii, 2025.
Myxkonoaicaxapuno3. (Protocole National de Diagnostic et de Soins (PNDS)
Mucopolysaccharidoses)'®, nomepenust Bepcisi SIKOro, IPEACTABIEHA B BUCHOBKY 3a
2022 pik. B oHOBIEHOMY MOpPOTOKOJI BIACYTHI 3MIHM MIOJ0 MIiAXOAY AO JIKYBAHHS
namieHTiB 3 aiarHozom MIIC VI tuny, sikum pekomengoBano 3actocyBatu D3T. Jlns
nikyBaHHs mnaiieHTiB 3 agiarHozom MIIC VI tunmy nokazanuili Jikapcbkud 3aci0
rajcynbdaza y 031 1 MI/KT Ha TUXK/IEHb.

OxpiM BHIII€3a3HAYEHOTO MPOTOKOITY, HOBIIII JaH1 TPETUHHUX JIKEPEIT JOKA30BOCTI
BiJicyTHI. BiamoBimHo 10 pexoMenaanii moao BeaenHs MIIC VI Tuny:
CHCTEeMATUYHI peKOMeHalil, 3aCHOBaHI Ha J0Ka3ax I koHceHcyci, 2019 pik. Akyol,
M.U., Alden, T.D., Amartino, H. et al. Recommendations for the management of
MPS VI: systematic evidence- and consensus-based guidance. Orphanet J Rare Dis
14, 118 (2019)!, neranbua indopmalis 3 SKOro BKe Oyia IPEICTABIEHA Y BUCHOBKY
yIOBHOBa)keHOro oprany 3a 2022 pik, namientam 13 MIIC VI tumy pekoMeHIyeThes
akHaumBuae posnodaru gqosrorpuBany O3T rancynsgaszor y A031 1 MI/KI/THXIECHD
IUISIXOM BHYTPIIIHBOBEHHOI 1H(Y311 Micas miATBepKeHoro aiaruo3y. CTymiHb
noKa3oBocTi B (koHceHcyc - 89%).

JonatkoBo Oysno 3HaiieHo oHOBJIeHI Pexomenpanii JlemapraMeHTy OXOpPOHH
3nopoB'ss Asctpaiii [Iporpama “Jliku, mo pATYIOTH KUTTA” - MyKomoJiicaxapuaos
VI tuny — Pexomenaauii /lemapramMeHTy 0XOpoHH 310poB'sa ABcrpadii, 2024 poky
(Guidelines for the treatment of mucopolysaccharidosis type VI disease (MPS VI)
through the Life Saving Drugs Program)*2,

L{i pexoMeH a1l MiCTSTh 3arajibHi, TOYaTKOBI Ta ITIOTOYHI BUMOTH MO0 OTPUMaHHS
JOCTYILy 10 JIIKapChKOTo 3aco0y rancynbdasa mis gikyBands MIIC VI tuny B pamkax
[Iporpamu “Jliku, mo pATYIOTH XUTTS (nami - [Iporpama).

MenukaMeHTO3He JIIKYBaHHS 3a JeprKaBHI KOMITH B pamkax [Iporpamu, moctyrHe
JUIS TarfieHTiB 3 miarBeppkenum aiarnozoM MIIC VI tumy. Hapasi, rasncynsdasza onun
JiKapcbkui 3aci0, KUl MokHa oTpuMaTH B pamkax IIporpamu nms nikyBanus MIIC VI
THUITY.

MakcumanbHa J03a raicyibdasu, siky MOXKHa oTpuMatd B pamkax I[Iporpamu,
cTaHOBUTH 1,0 MI/KT Ha THXKICHbD.

Hiarno3 MIIC VI tuny noBuHeH OyTH MiATBEPIKEHUN TEMOHCTpAIED AePIIUTY
apwicynbdatazu B B JjelkouuMtax 3a pe3yjabTaTaMM aHajidy, IPOBEJACHUM B

® https://surl.lu/olavqq
Whttps://www.has-sante.fr/upload/docs/application/pdf/2025-01/mucopolysaccharidoses_-_pnds_-_janvier_2025.pdf
https://ojrd.biomedcentral.com/articles/10.1186/s13023-019-1080-y
pttps://www.health.gov.au/sites/default/files/2024-09/life-saving-drugs-program-mucopolysaccharidosis-type-vi-mps-vi-guidelines.pdf
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aKpenuToBaHiil maboparopii, ab0 y BUMaAKy OOCTEKEHHs OpaTiB 1 cecTep MHalli€eHTa 3
J1arHO30M - BUSBIICHHS 2 MYTalliid, III0 IPU3BOATH A0 PO3BUTKY 3aXBOPIOBAHHS.

Hedimut apuncynbdarazu B B neikommrax CIij MiATBEPIUTH 32 JOIOMOTOIO
(dbepMeHTHOrO aHalli3y B KYyJIbTHBOBAaHUX (iOpoOiacTax MmIKipu ab0 BHUSBICHHIM
3aXBOPIOBAaHHS, 1110 CIIPUYMHSIE MYTallil B TeH1 apuicyibdarazu B.

[ToyaTkoBl KpuTepii MPUHUHATHOCTI ISl JIIKYBaHHS Tajicysib(a3or BKIHOYAIOTh
YMOBH, IO TAIlIEHT MOBUHEH MaTH IIpUHAWMHI OJIHE 3 HacTYNMHUX yckiaaHeHs MIIC VI
TUITY:

- TIOpYIIEHHS JWXaHHS yBI CHI: y TAII€HTIB 13 4YacTOTOIO amHOE/TINOmHOe >5
MOJ1i/TOANHY 3arajJlbHOTO 4acy CHy a0o Ouipliie 2 cephHo3HMX eMi30AdiB Jecarypartii
(macuuenns kucHeMm <80%) 3a mepioa HIYHOTO CHY;

- ®XKEJI menmie Hixk 80% BiJ MIPOrHO30BAHOTO 3HAYCHHS;

- AucyHKLIS MIOKapAa, Mpo 110 CBIAYUTH 3HWKEHHA (hpakiiii BUKUIY MEHIIE HIXK
56% (HopManbHUU niama3zoH 56—78%) abo 3HMKEHHS (PPAKIIAHOTO CKOPOYEHHS [0
<25% (HopMasbHUH Jiana3zoH 25-46%);

- KOHTPAKTypa CyIJIo01B: y Mali€HTIB 3 0OMEKEHUM J11alla30HOM PyXiB y Cyriodax
Oinpie HiK Ha 10 rpamyciB Big HOPMH B ILIedax, IMi, CTETHAX, KOJIIHAX, JIKTAX a0o0
pyKax;

- HEMOBJISTA Ta JIITH BIKOM J0 5 POKIB: 3aBKH MOXYTh OyTH T0/1aH1 AJIsI HEMOBJIST
1 ;iTed, siki me He MarTh cuMmnTomiB MIIC VI Tumy, mo BIAMOBIIAIOTE KPUTEPisIM
OPUMHATHOCTI (HAmpUKIaA, AlarHO3 BCTAHOBJICHUM MUISIXOM TE€HOTUITYBaHH:), a0o
nependavacThCs TSHKKUHM Mepedir 3aXBOPIOBAHHS, BPAaXOBYIOUH MPOTPECYBaHHS XBOPOOH
Opara abo cecTpH, sIKi MaIOTh AaHAJIOTTYHE 3aXBOPIOBAHHSI.

[TocTiiiHl KpUTepii MPUIHATHOCTI: JIKYIOUH JiKap MOBUHEH MIOPOKY 10 | TpaBHsA
Mo/1aBaTH OKpeMy (hopMy HOBTOPHOI 3asiBU, AKIIO BiH Oaxkae, 100 MallieHT IPOJOBKYBaB
OTPUMYBAaTH JIIKyBaHHS 3a JepkKaBHI KomTH B pamkax naHoi I[Iporpamm. dopma
MOBTOPHOI 3asBU Ma€ MPOJEMOHCTPYBATU KJIIHIYHE MOKPAILEHHS CTaHy MNalieHTa abo
cTaO1II3a1110 CTaHy MAaIllEHTA, a TAKOK MOBUHH1 OYTH HaJlaH1 I0Ka3H, IO MIITBEPIKYIOTh
nocTiiiHe npaso Ha JikyBaHHd MIIC VI tumy.

JlikyBaHHs 3a iepKaBHI KOIITH B paMkax [Iporpamu Mosxe mpoIoBKyBaTHUCS, SIKIIO
HE 3aCTOCOBYETHCS O[HA 200 JCKIJIbKA 3 HACTYITHUX CUTYAIlli: HEIOTPUMAaHHS HaJICKHUM
YUHOM CXEMH JIIKyBaHHS, HEHAJaHHS JaHUX, KOMIM pe3ylbTaTiB TECTyBaHHS Ta
enektpoHHoi tabmuui Excel mms MIIC VI tumy, mo miaTBepaxyroTh €(peKTHBHICTD
Teparii; Teparis He 3/aTHa TMOJErmUTH a00 CTabUTI3yBaTH CUMIITOMHU 3aXBOPIOBAHHS;
Mali€eHT Ma€ Cepo3Hl MOOIYHI peakilii, MoB’si3aHi 3 1HQY31€10, SKUM HEMOXKIUBO
3ano0IrTH BIAMOBIIHOKO MPEMEAMKaIIE€0 Ta/ad00 KOPUTYBAHHSM IIBHUIKOCTI 1HDY3Ii; y
Nalle€HTa BUHUKAIOTh 3HAYHI TPYJIHOIl 3 HABYAHHSM Ta/a00 HEBPOJIOTIYHI CHUMIITOMU
3aXBOPIOBAHHS, OCKUIBKM IIl CUMIOTOMH HE MOXKHa JIIKyBaTH 3a jornomoror ®3T; y
nali€HTa PO3BUBAETLCA 1HINE HEOE3MEUHEe I KUTTA abo TSHKKE 3aXBOPIOBAHHSI, Ha
JOBrOTPUBAJIMI MPOrHO3 sikoro HaBpsia 4 BruimHe D3T; y mamieHTa po3BUBAETHCS
IHIIMIA MEeIUYHUNA CTaH, SIKUA MO>XHa OOTPYHTOBAHO OYIKYBAaTH, IO MOCTAaBUTH T[T
3arpo3y BianoBiab Ha ®3T; yMOBH, 3a3HAUYEH] B KPUTEPISX BUKITIOUEHHS.

Y BHUCHOBKY YHOBHOBa)K€HOTO opraHy 3a 2022 pik 3a3Hau€HO, 1[0 KOMIIApPaTOPOM €
Halikpama miaTpumytoda tepamis (mami — HIIT). B Vkpaini BigcyTHi 1HII JTIKApChKi
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3acoou B sikocti D3T mist mikyBanHs namieHTiB 3 MIIC VI tuny, Bianosigno HIIT napasi
3QITUIIAETHCS PEIICBAHTHAM KOMIIAPATOPOM.

PesyabTarn KIIHIYHOI e(eKTHBHOCTI Ta 0e3leKkH JIKapchbKOro 3acofy
rajcyiabdasa y nopisusuui 3 HIIT

YOBHOBaXEHUM OpPraHOM IPOBEJACHO OHOBJIEHUWN TOIIYK BTOPUHHUX JIXKEpE
JIOKa30BUX JIAaHUX 11010 IMOPIBHAIBHOT KITTHIYHOT €(peKTUBHOCTI Ta 0€3MeKH rajacyibdasu
ta HIIT. [Momyk OyB mpoBenenuit y 6a3ax nanux PubMed, The Cochrane Library
database.

KainiuHe nuTaHHs: BUBYUTH KIHIYHY €(PEKTHBHICTh Ta 0€3MeKy rajicyibdasu B
nopiBHsHHI 3 HIIT nnsa nikyBanuas MIIC VI tuny y qopociaux ta aitTei.

Honyasiuis (P, population) - nopocni ta aitu 3 MIIC VI tumy.

Brpyuanns (I, intervention) - rancynbdasa.

Komnaparop (C, comparator) - Haiikpaia niaTpuMyroda Teparisi.

Kinuesi Touxku (O, outcomes) - 12-xBUIHHHUI TECT X060, 3-XBUIMHHHH HiAHOM
M0 CXO0JaX, 6-XBUJIMHHUHN TeCT X0ab0U, (PyHKIISA OuxaHHS, (QYHKLIS cepls, eKCKpeLis
[JIIKO3aMIHOTIIIKaHIB 13 ceuero, MmoOiuHl peakiii. KpurepismMum BriIOUYeHHs1 OyJiu
CUCTEMaTUYHI OIS Ta/abo MeTa-aHali3u PaHJAOMI30BAaHUX KOHTPOJIbOBAHUX
JOCIIJIKEHb, MPOCMEKTUBHUX Ta PETPOCIEKTUBHUX OOCEpBallIMHUX JOCTIDKCHb 3
BUBUYCHHS €(EeKTHUBHOCTI Ta Oe3meku raicyib®asu s jikyBanHs MIIC VI tumy.
Kputepissimu  BukiIw4YeHHs  OyJaum  JOCHDKEHHA  (apMakOKIHETUKH  Ta
dapMakoMHAMIKH, JOKJIHIYHI JOCIIDKCHHS, PaHI0MI30BaHI Ta HEpaHIO0MI30BaHI
JOCIIIKEHHS, BIZICYTHICTh MPEACTABICHUX PE3yJIbTATIB, TOCIIKEHHS, OIyOIIKOBaH1 HE
aHricbkor0 MoBoro. Kimowosi ciioBa momyky: Mucopolysaccharidosis VI, MPS VI,
Maroteaux—Lamy syndrome, Galsulfase, Naglazyme, N-Acetylgalactosamine-4-
Sulfatase, thASB, enzyme replacement therapy. 3actocoByBanucs (insTpu: Meta-
Analysis, Systematic Review, full-text, English.

[Ticns BuKIItOUEHHS AYyONIKaTiB, BUYUTKH 3arojioBKIB Ta aOCTpakTiB, MEPEBIPKU
nmyOJiKaliid Ha BIAMNOBIIHICT BU3HAYEHOMY KJIIHIYHOMY MHUTaHHIO Oyyio BimiOpaHo 2
cuctemaruuni orssmu Brunelli et al., 2021% ta El Dib and Pastores, 2009, sxi 6yno
MIPOAHAI30BaHO YMOBHOBAXEHUM oOpraHoMm padime y 2022 poii npu MpOBEACHHI
nepxkaBHoi OMT 3a CcKOpouU€HOIO TMpoleaypor0. I[HIIMX OHOBJIEHUX AaHUX OO
KJIIHIYHOT e(QEeKTHUBHOCTI Ta Oe3meku Taiucyinb(a3d TMOPIBHSAHO 3 HAWKPaI[ow
MIATPUMYIOUOI0 Tepari€lo Ha OCHOBI BIIKpUTOI 1H(OpMaIlii 3Hali1eHo He OyJIo.

Meroro cuctemaruunoro orssigy Brunelli et al.,2021 Gyno oninuT eheKTUBHICTH
ta 0e3neky nikyBaHHs MIIC VI tumy 3a qonomororo ®3T rancynbha3oro MOpiBHIHO 3
IHIIMMU BTpYYaHHSIMHU a0o0 miiane6o/0e3 BTpyyaHHS.

IlepBUHHMMHU KiHIIEBUMH TOYKAMHU Oynu (yHKLIOHATIBHI TECTH: 12-XBUIMHHHMA
TECT XOJIb0H, 3-XBUIMHHHUI MITHOM IO CX0J1aX, 6-XBHIIMHHUN TECT XOAbOMU.

BropuHHMMH KiHIEBUMHM TOYKaMH, pE3yJbTaTH SKUX TMPEJCTaBICHI B
CUCTEMaTUYHOMY oIl Oynu: (yHKIis jgereHb (00'eM (OpcOBAaHOrO BUAUXY 3a MEPILY
cekynny (O®BI1), dopcoBana xurreBa eMHIicTh JiereHb (DXKEJI); 3miHa exckperrii
[IIKO3aMIHOTJIIKaHIB 13 CEU€H0; MaKCUMaJlbHA JOB1IbHA BEHTWIISIIIS; MTOOIYHI peaKIlii.

B3Brunelli MJunqueira, Atallah AN, da Silva EMK. Enzyme replacement therapy with galsulfase for mucopolysaccharidosis type VI. Cochrane Database
of Systematic Reviews 2021, Issue 9. Art. No.: CD009806. DOI: 10.1002/14651858.CD009806.pub3.

YRegina P El Dib, Gregory M Pastores. A systematic review of new advances in the management of mucopolysaccharidosis VI (Maroteaux-Lamy
syndrome): focus on galsulfase. Biologics: Targets & Therapy 2009:3 459-468.
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VY nanuii cucTeMaTUYHUN OTJIsIT OyJI0 BKIIFOYEHO JIMIIE OJHE AOCIIIKEHHS OMUCaHe
y nyoumikanii Harmatz, 2006% 3a yuacTio nanienris, siki orpumysamu @3 T rancynbdazoro
y no3i 1 mr/kr (pekomOinanTHa apwicyibdaraza B moauamn) ado mianebo mpoTsrom 24
THUKHIB.

PesynpraTn anamizy kiriHIYHOT epeKTUBHOCTI rajcynbdasu B mopiBHsHHI 3 HIIT
HACTYITHI:

- 3a pe3yiapTaramMd TecTy 12-XBUJIMHHOI XO0AbOM BIJ3HAUCHO CTaOLIbHE
MOKpAaIIeHHs TUCTaHIlT 3 6 THXKHSA, 3 pi3HUIEC0 92 MeTpu Ha 24 TwxkHI (95% CI 12,0—
172,0, P=0,03, noka3u ay»ke HU3bKOi SIKOCT1);

- 3a pe3yJbTaTaMU TECTy O-XBWJIMHHOI X0AbOM Talicyibdaza MepeBepIInia
miarne6o Ha 53 metpu (95% CI 16,0-90,0, P=0,007, noka3u myx’e HU3BKOI SIKOCTI);

- TIOKpAIIEHHS 3a Pe3yJbTaTaMH TECTy 3-XBHJIMHHOIO mMiaiiomMy cxogamu Oyiio
He3HauHuM (5,7 cxommuaku/xB, 95% CI -0,10-11,50, P=0,062, moka3u myxe HU3BKOI
SIKOCTI );ancynbdasa 3Ha4HO 3HU3MIIA PiBeHb IJliko3aMiHorJikaniB y ceui (MD -227,0,
95% CI -264,0—190,0, noka3u HU3BKOI SIKOCTI);

- HE BHSBJICHO BIUIMBY Ha (pyHkmiro Jerenb (OXKEIT), (MD -0,01, 95% CI -0,08—
0,06) Ta mMakcmMajbHa aoBiibHAa BeHTwasmia (MD 1,90, 95% CI -2,05-5,85)
3aJIUIIMINCS O0€3 3MIH;

- Ha 24 TWKHI HE BUSBJICHO CYTTEBUX BIIMIHHOCTEH Yy MOOIYHHMX peaKiisX MK
rpynamu rajicynibgasu Ta mianedo, npodisii 6e3nexu Oyiau noi0HuMHU.

[lin wac mnpoBeaeHHs jAepkaBHoi OMT 3a CKOpOYEHOIO  IPOIEAYPOIO
YIOBHOB)XEHUM OpraHOM Oysa MpOBe/IeHa OIlIHKa METOJIOJIOTIYHOI SIKOCTI myOmikariii
Brunelli et al.,2021 3a agantoBanum nrcrom ominku SIGN 50 (Methodology Checklist
1: Systematic Reviews and Meta-analyses)!® ta Oyno BcTaHoBnEeHO, WO mMyGmikaris
Brunelli et al.,2021 mae BHCOKY METOIOJIOTIYHY SIKICTb.

Mertoro inmoro cuctemaruanoro oryisiny El Dib and Pastores, 2009 Gyna ominka
e(eKTUBHOCTI Ta Oe3leKu raicyibdazu MOpIBHSIHO 3 Mane0o/0e3 BTPYyYaHHS MpHU
nikyBanHi namieHTiB i3 MIIC VI tumy. [lo cucremaruanoro oy El Dib and Pastores,
2009 Oyno BrmrodyeHo 2 mocmimkeHHs (myOmikamii Harmatz, 2004; Harmatz, 2005;
Harmatz, 2006). Pe3ynpTaTi BKa3aHUX IOCITIKEHb HE OyJIM y3arajibHEHI aBTOpaMH
nmyOJTiKariii 3a JOMOMOT 00 ITPOBEICHHS METa-aHalli3y, OCKUIbKH MOPIBHIOBAH]1 BTPYYaHHS
OyJH pI3HUMHU.

3a BUCHOBKamH aBTOpiB cucremaruuHoro orsiay El Dib and Pastores, 2009
ICHYIOTb JIesIKl IOKa3H Ha MiJITPUMKY 3aCTOCYBaHHA Trajcyibgasu npu jdikyBanai MIIC
VI tuny. Ilpore depe3 HU3BKY KUIBKICTh BKIIOUEHUX JOCIHIIKEHb aBTOPHU
CUCTEMaTUYHOTO OISy HE 3MOIJIM MpoaHaNi3yBaTH IX HAJCKHUM YHHOM.
CucrteMaTUYHUM OTJISAJ MIAKPECTIOE HEOOXITHICTh MPOJOBXKEHHS TOCHIIKEHBb MO0
3actocyBanHd @3T MIIC VI tumny.

OTxe, aHall3 MOPIBHSUIBHOI KIIIHIYHOT €(EKTHUBHOCTI Ta O€3MeKH MOKa3aB, IO
rajicynbgaza nokpaurye (izuyny ButpuBaiicth y naimieHTiB 13 MIIC VI, 3okpema 3a
pe3yibTaTaMu TECTIB XOJbOHM, Ta 3HAYHO 3HMXKYE PIBEHb TJIIKO3aMIHOTJIIKAHIB y ceul
NMOPIBHSAHO 3 uIane6o. BrmuB Ha migiiom cxogamu OyB MEHII BUPaXEHUM 1 HE JOCST

1 Harmatz P, et al. Enzyme replacement therapy for mucopolysaccharidosis VI: a phase 3, randomized, doubleblind, placebo-controlled, multinational study
of recombinant human N-acetylgalactosamine 4-sulfatase (recombinant human arylsulfatase B or rhASB) and follow-on, open-label extension study. Journal
of Pediatrics 2006;148(4):533-9.

Bhttps://www.sign.ac.uk/what-we-do/methodology/checklists/
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CTaTHUCTUYHO 3HAUyHIOro piBHs. ['ancynb¢asza He BIIMHYJA Ha (YHKIIIO JIET€Hb, a ii
npodine 6e3nexu 0yB moaiOHUM A0 1ianedo. [IpoTre J0CTOBIPHICTD TOKA31B € HU3BKOIO.
B Vkpaini rancynbdasza € eruHuM crenudpiyHuM JIKapChKUM 3aCO00M JJIsl JTIKyBaHHS
MIIC VI.

3) manmi momo pe3yabTariB  ePeKTHBHOCTI BHTpPAT BiANOBiIHO 10
PEKOMEHI0BAHOI WIKAJM TPAHUYHHUX 3HAYeHb IHKPEMEHTAJIbHOI0 MOKAa3HMKA
eeKTHBHOCTI BUTPAT B YKpaiHi

Bignosigno no m.7 Iopsaky, nepkaBHa OMT 3a CKOpOUYEHOIO MPOLIETYPOI0 HE
nependayae  MPOBEJACHHS  aHali3dy  €(QEeKTHUBHOCTI  BUTpAT Ta  PO3PAXYHKY
1HKpeMeHTalIbHOTO TIoka3HuKa eekTuBHOCTI BUTpat (ICER) B YkpaiHi.

4) na”Hi MWOA0 E€KOHOMIYHOI MOWIJIBLHOCTI (eeKTMBHOCTI BHUTpAT, AHAIIZY
BILUIMBY HA NMOKA3HUKH OKIKETY) BHUKOPHCTAHHS JIIKAPCHKOTO0 32c00y

Bignosimno go n.7 Ilopsnky, nepxaBHa OMT 3a CKOpOYEHOIO MPOLEAYPOIO
nepeadayvae NpOBEICHHS aHaji3y BIUIMBY Ha MOKa3HUKH OIO/KETY B YKpaiHI.

B pamkax mnpoBeneHHa jgepxkaBHoi OMT 3a CKOpOYEHOIO MPOLEAYPOIO
YIOBHOBO)XEHUM opraHoM 3 jepxkaBHoi OMT BiamoBimHO 110 MeTojo0Jiorii OyB
IIPOBEJICHUI aHaJi3 BIUTUBY HA MOKAa3HUKU OIOHKETY y YaCTHHI pO3paxyHKYy BUTpAT HA
MEJIMYHY TEXHOJIOTIIO 3 YAaCOBUM TOPU30HTOM OJIUH PIK HA MIACTaBl MPAMHUX MEIUYHUX
BUTpAT Ha JIIKAPChKUH 3aci0 3 MEPCIEKTUBH JICPKABHOTO TIIATHHUKA.

Mera: OIIHUTU MOJIEIHHUMN BIUIMB Ha OIOJKET JIIKAPCHKOro 3aco0y raicyibdazu
11t tikyBaHHs nanieHTiB 13 MIIC VI tumy.

MeTton: aHani3 BIUIMBY Ha MOKA3HUKU OIOJKETY Y YACTHMHI PO3PAaXyHKY BUTpAT 3
MePCIIEKTUBH JCP)KaBHOTO TUTATHUKA Ha TajICyIb(}a3y 3 4aCOBUM TOPH30OHTOM B OJHH PiK.
AHani3 mpoBeAeHH Ha MiACTaBl NPAMUX MEAUYHHMX BUTpAT Ha JIIKApCbKUU 3aci0 3
MEPCIIEKTUBHU JIEP’KABHOTO IUJIaTHUKA, BU3HAYEHOI IIJILOBOI TMOMYJISIIi MAIllEHTIB
BIJIMOBIAHO JI0 TaHUX, HaJlaHuX y 3BepHeHH1 MO3 Ykpainu (BianoBigHo 10 uctiB MO3
VYxpainu Bixg 05.05.2025 No25/14470/2-25 Tta Big 22.05.2025 Ne25/16688/2-25), mo
npeAcTaBeHo y Tadmuili 1.

3riIHO 3 IHCTPYKIIEIO JJII MEJUYHOTO 3aCTOCYBaHHS /1032 JIIKAPCHKOTO 3ac0o0y
rajicynbdaza CTAaHOBUTh | MI/KI Macu TUla MIOTHXKHS IHUISXOM BHYTPIIIHbOBEHHOI
1H(y31i. Po3paxyHok Oys10 mpoBeIeHO 3 ypaxXyBaHHSIM TOTO, III0 CEPEIHS Bara J0POCIOro
namieHra ctraHoButh 70 kr, a autuHU — 30 kr. BapTicTh nikyBaHHS raicyib}azoro
PO3paxoBaHO 3 MATEMATUYHUM OKPYTJICHHSM KUTHKOCTI (hJIaKOHIB J0 IIJIOTO Yucia y 61K
301JIbIIICHHS.

Tadoauus 1. Anani3 BUTpaT Ha OJHE BBEICHHS Ta Ha PIYHUA KypC 3aCTOCYBaHHS
rajicynbgaszu g JIKyBaHHS MAaIl€HTIB 13 MyKomoJjicaxapuao3omM VI Tumy Ha 0JHOTO
nalleHTa

ITapamerpu Iancyabgasa

Ckuiaj 11I04MX pEYOBUH 1 M1 po34rHy MICTUTH 1 MT rancynbdasu

dopma BUITYCKY Ta I03YBaHHS KOHIIEHTpAT JJIsl pO3UnHy s iHDy3ii, 1 Mr/mi mo
5 M B uakoni; o 1 ¢uiakony B KopoOrii 3
KapTOHY

Cxema 3acTOCyBaHHs 1 Mr/Kr Macu Tijia OJIMH pa3 Ha THK/ICHb
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KpaTHicTh BBeIeHHS B PiK 52

Llina 3a 1 pniaxon, rpu* I
Jopocni Himu

KinekicTe drakoniB Ha 1 14

BBEJICHHS
Butpartu Ha | BBefieHHS, TPH

6
Burparn na nanienrana 1 pic, | [ | N
T'pH

*¢ionoeiono 0o aucma MO3 gio 05.05.2025 Ne25/14470/2-25 ona nposedenms
PO3DAXYHKIE OVI0 BUKOPUCMAHO 3aKYNIBENbHY YIHY 3 002080POM KEPOBAHO20 OOCHYNY
3a 2024 pix 6e3 I1/[B

OTxe, BUTpATH HA 3aKyHiBIIO rajcyiab(}a3su Ha PIYHUNA KypcC JIKYBaHHSI OJHOTO
Halie€HTa CTAaHOBUTUMYTh OPIEHTOBHO TPH JUIsl TOPOCJIOTO MallieHTa
ta || rp: 11 nvrunn 3a cranaprasosannM minxomom.

Bapro 3a3HaunTH, 1110 TOPIBHSHO 13 IIHOIO, siKa OyJia BUKOPUCTAHA JIJIsl IPOBEICHHS
nepxaBHoi OMT 3a ckopoueHO0 IPOLEAYPOIO JIIKAPChKOI0 3ac00y rajcyibgasza CTaHOM
Ha 25.07.2022 (onoBnenns 01.09.2022), 1iHa 3a AOrOBOPOM KEPOBAHOIO JIOCTYIY 3a
2024 pik 6e3 HI[B-. BianoBigHo 1 BUTpaTH Ha OJIHE BBEJCHHS Ta Ha
OJIHOTO TaIfieHTa , HDK OyJIO po3paxoBaHO B paMKaxX IPOBEICHHS
nepxxaBHoi OMT 3a cKOpOYEHOIO MPOLIETYPOIO JIIKAPCHKOTO 3ac00y rajcyiibdasza CTaHOM
Ha 25.07.2022 (onoBnenns 01.09.2022).

PesynbTaTu aHamizy BIUIMBY Ha MOKAa3HUKHU OIOJKETY MPEICTABJICHI 3 YaCOBUM
TOPU30HTOM B OAMH PIK MpH 3a0e3MeyYeHH] YCl€i KOTOPTH Malli€HTIB Trajicyib}a3oro
(Tabnuus 2). Po3paxyHku NpoBEAEHO 3a CTaHAAPTU30BAHUM M1JIX0J0M (Bara 10pocjiaoro
namienta — 70 xr, Bara autuau — 30 Kr).

Ta6auus 2. Pe3ynbratu aHanizy BIUIMBY Ha MOKAa3HUKU OIOKETY MPHU 3aCTOCYBaHHI
rayicynbdazu

| 1 pik

KinbkicTh nanicHTiB

KinpkicTp  mami€eHTiB, MO0  MOXYTh

notpedyBaTH  JIIKyBaHHA (32 JaHUMH,

HaJlaHUMHU y JoAatky no jucra MO3

VYkpainu Big 05.05.2025 Ne25/14470/2-

25 ta Big 22.05.2025 Ne25/16688/2-25)
® jopocii

® IITH
Burpartu Ha BCIo nonyJsilio Nami€eHTIiB, IPH
Butpartu Ha rancynbdasy Ta BIUIUB Ha
OIO/KET, TPH

® jopocii

® IITH

Link

1
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Pesynpratu anamizy BIUIMBY Ha OmKeT B YKpaiHi MoKa3and, IO 3a yMOBHU
3aCTOCYBaHHS I[IHH 32 IOTOBOPOM KEPOBAHOIO IOCTYITY, 110 OYB ykiaaeHuit y 2024 porii,
BUTPATH Ha 3aKyMmiBIIO rajcyibda3u JUis JIKyBaHHS KOTOPTH  TAIEHTIB

) 3a ycepeIHEHMMH 3HAYCHHSAMH Baru TIAIIEHTIB OPIEHTOBHO
CTAaHOBUTUMYTh TpH.

OpieHTOBHMIM BIUIMB Ha Owoker Taicyiabdasu Oyjo  MOPIBHAHO 13
PEKOMEH/IOBAaHUMH 3HAYCHHSMHM IIKAJIHM BIUIMBY Ha OIO/UKET B YKpaiHi, BIAMOBIIHO 110
3Ha4YeHb PEKOMEHIOBAHOI IIKaJW OI[IHKW BIUIMBY Ha OIO/KET B YKpaiHi Ha IiJCTaBi
JTaHUX JepKaBHUX BUTPAT Ha JiKapchki 3acobu y 2021 poili, Ta BCTAHOBJICHO, IO TPU
3aCTOCYBaHHI TaicyinbGhasu, BIUIMB Ha OwmKeT Ha 1 pik Oyme

Butpartu Ha rancynb(asy Ha MOMYJISIII0 NallEHTIB 32 3aKYIIBEJIBHOI IIHOIO 3a
JIOTOBOPOM KEPOBAHOTO JIOCTYITY, HaJaHoo y 3BepHeH1 MO3 Ykpainu, _
, HDK OyJO pO3paxoBaHO 3a pe3yJbTaTaMH CTAHAAPTU30BAHOIO
MIIX0y, IKU OyB BUKOPUCTaHUW HpU NpoBeneHH1 aepxaBHoi OMT 3a ckopoueHoro

IPOLIETYPOIO JIIKApChbKOTO 3acoly raicynbdasza ctaHom Ha 25.07.2022 (OHOBIEHHS
01.09.2022).

5) nani moa0 KoOpeKTHOCTI iH(opmamii Mpo HasAABHICTHL a00 BIACYTHICTH
€KOHOMIYHHUX Ta KJIIHIYHHMX NepeBar 3aCTOCYBAHHS JiKAPCHKOIro0 3ac00y MOPiBHAHO
3 IHIIUM JIIKAPCBKUM 3ac000M a00 iHIIOKW MeAMYHOK TexXHOoJoriew (ado ix
BIJICYTHOCTI), Ha/1aHi 3asiIBHUKOM

Bignosigno no mn.7 Ilopsaky nepxkaBHa OMT 3a CKOpOYEHOIO MPOLETYPOIO HE
nependavyae MPOBEJCHHS €KCIEPTU3H MOJAHUX 3asBHHUKOM 3asiBU 1 JOChE, HA MiJCTaBi
AKUX MOKHA 3p0OUTH BUCHOBOK PO KOPEKTHICTh HaZaHO1 1HPpopMallii.

4. PekoMenaanii moa0 BKJIKYEHHS (BUKJIOUYEHHS) JIKAPCbKOro 3acody 10 (3)
HaunioHanbHOro mepesiky OCHOBHHX JIIKAPCBKHX 3ac00iB Ta (2a00) HOMEHKJIATYP
(mepeJiikiB, CHHUCKiIB, pPeecTpiB), 10 3aKYNOBYHTbCH 32 KOIITH [E€PKABHOIO
OI0/KeTy VIt BUKOHAHHS NMPOrpaM Ta 3AiliCHeHHSl IEeHTPAJTi30BaHUX 3aXOdiB 3
OXOPOHH 310POB’sl, Ta (200) pekoMeHallil 010 32CTOCYBAHHS JJIfl Lijlel 0XOPOHU
310POB’Hl JIKAPCHKOro 3aco0y, O1iara, 3aKymiBJjsi 200 BilIKOAYBaHHSI BapToOCTi
SIKOT0 3AICHIOETHCH 3 METO BHKOHAHHS PEriOHAJbHUX WIJBOBHX NPOrpaM 3
OXOPOHH 30POB’sl, 10 MOBHICTIO YU YaCTKOBO (PiHAHCYIOTHCS 32 PAXYHOK KOIUTIB
MicLieBUX 0I0/KeTIB, Ta (200) pekoMeHAalil 010 YKJIaAeHH 200 MPOXOBKEHHS il
(mpoJioHramii) 70roBopiB KepoBaHOIro A0CTyny Ta (a00) iHmi pexoMeHaaunii y pasi
HEeOOXiTHOCTI yXBaJIeHHS PillecHb B CHCTeMi 0XOPOHH 3/10POB’sI

Bianosinno no mnm.2 n.6 Ilopsaky mpoBeneHHs AP aBHOI OLIHKM MEIUYHHX
TEXHOJIOT1H, 3aTBepXKeHoro moctaHoBo0 KMV Bin 23.12.2020 Ne1300 31 3minamu, Oyio
3MIACHEHO JEpXaBHY OLIHKY MEIMYHOI TEXHOJOTIl 32 CKOPOUYEHOIO MPOLEAYPOIO IS
JikapchKoro 3aco0y rancynbdaza (HAI'JIAZVM, koHLIEHTpaT At pO3UHHY JUIst 1HDY31i,
1 mr/ma o 5 mn y ¢nakont, o 1 pnakony B kaptonHiit kopo6ui; PIT UA/13183/01/01,
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TepMiH aii - HeoOMexenuit 3 30.10.2023) mom0 BKIIOYEHHS Mpenapary A0 MeperiKiB
3aKyIiBeNb JKAPCHKUX 3ac00iB, JO0 SIKAX 3aCTOCOBYIOTHCS MPOIEIypU TOTOBOPIB
KEpOBAHOTO JIOCTYITY, 32 MIOKa3aHHSM JIIKyBaHHS MAIIEHTIB 3 MyKomoJicaxapumo3omM VI
tunty (MIIC VI tumy).

Bianosinno no n. 22 Ilopsaky NOpoOBENEHHS AEPKABHOI OIIHKM MEIUYHHX
TEeXHOJIOT1H, 3aTBepkeHoro mnocraHoBoro KMV Bimg 23.12.2020 Ne 1300, BHCHOBOK
YIOBHOBa)XEHOT'O OpPraHy Ma€e peKOMEH IalllfHUI XapakTep.

3a pe3ysabTaTaMu PO3TIsAy MPOEKTY BUCHOBKY YIOBHOBAXXEHOTO OpPraHy 3 OLIIHKHU
MEIMYHUX TEXHOJIOT1H, OIlIHKK (aHai3y) pe3yJbTaTiB IMOPIBHAIBHOT KIIIHIYHOL
e(EeKTUBHOCTI, O€3MEKH Ta BIUIUBY Ha OIOKET rajcyibdasu s JIIKyBaHHS MaIll€HTIB 3
mykomoicaxapuno3oMm VI tuny EkciepTHIM KOMITETOM 3 OLIIHKH METUYHHUX TEXHOJOT1H
JepxaBHOro mianpueMcTBa “Jlep:kaBHUI €KCIEpTHU LEeHTp MiHicTepcTBa OXOPOHHU
310poB's’” (nani - EkcnepTHUiA KOMITET) OYyJI0 3a3HAYEHO HACTYITHE.

Pesynomamu nopisnanvroi kniniunoi echexkmusnocmi (pe3yibmamusHicmy):

MIIC VI tuny BiIHOCUTHCS J10 JII30COMAIBHUX XBOPOO HAKOMUYEHHS ayTOCOMHO-
PELIECUBHOTO TUITY 3 MPOrPECYIOYUM YpaKeHHSIM 0ararbOX CUCTEM BHACTIIOK AeDiIuTy
apwicynbdaTtazu B, mamieHTH moTpeOyIOTh MOXKUTTEBOT (PEPMEHTHO 3aMiCHOI Tepartii
(mami - ®3T). B Ykpaini rancynbsdasa - equnuit npenapat aisg O3T y xBopux 3 MIIC VI
THUITy, AJIbTEPHATUBHI JIIKapChKi 3aco0u BiACyTHI. OTKe, aHaJi3 MOPIBHIIBHOI KIIIHIYHOT
edeKTUBHOCTI Ta Oe3meku Taiucyib(a3u TPOBOIWIM JUIsl KOMIIApaTopa Halkparia
niaTpumytoua teparis (mami — HIIT). Owminky 3miiicHIOBaIM 3a CHUCTEMAaTUYHUMU
orJIsiIaMHu, sIK1 OyJIU TIpOoaHajIi30BaHl YIIOBHOBAKEHUM OpraHoM pairie y 2022 potii npu
npoBeneHHi nepxkaBHoi OMT 3a ckopodeHOr0 Tpoleayporo. [HITMX OHOBICHUX JTAHUX
1I0JI0 KJIIHIYHOI e€()eKTUBHOCTI Ta Oe3rneku rancynbdasu nopiBasaHo 3 HIIT Ha ocHoOBI
BIIKpUTOI 1H(pOpMalii 3HaiiieHo He Oyno. JlaHl cucTeMaTUYHUX OIJIsiiB, HaBEACHI B
nyomikamisx Brunelli et al., 2021, El Dib and Pastores, 2009, 10 sikux 0yJji0 BKIOUEHO
nociipkeHHs: 3a nmyoOmikamisima  Harmatz, 2004; Harmatz, 2005; Harmatz, 2006,
JEMOHCTPYIOTb, 1110 TaJICyJIb(aza mokpamnrye (Gi3u4Hy BUTPUBATICTh Y naieHTIB 13 MIIC
VI, 30kpema, 3a pe3yidbTaTamu TECTIB XOJbOW, Ta 3HAYHO 3HUWKYE PIBEHb
TIIKO3aMIHOTJIIKAHIB y C€4l 31 CTATUCTUYHOIO 3HAYYIIICTIO TopiBHsHO 3 tutane6o/HIIT.
[Ipu 1mpomy, rascynbdasza ITOCTOBIPHO HE BIUIMHYJNIA HA (PYHKIIO JIET€Hb, 0, SIK
BKa3ylOTh aBTOpPH MyOiKaiii, MO)K€ MaTH MiCLEe 4epe3 Mally KiJIbKICTh MAIli€HTIB 3
PIIKICHOIO HO30JIOTIE€I0, Y 3B'SI3KY 3 YHM Y CHCTEMAaTHUYHOMY OTJISAlI HE 3MOTJIHU
MPOaHAJI3yBaTH BC1 I0Ka3u €(heKTUBHOCTI rajcyib}a3u HAJIC)KHUM YHHOM.

bezneunicmo:

3a maHUMU HaBEJCHUX BHINE CHUCTEMATHYHHMX OTJISAIB CYTTEBUX BIAMIHHOCTEH y
noOIYHUX peaklisix MK rpynamu raicyibdasu ta mumaunedo/HIIT npu mikyBaHHI
nanieHTiB 13 MIIC VI tuny He Oyio BusiBiieHO, ipodiii 6e3nexku 0yyiu mo1iOHUMHU.

Egexmusnicmv eumpam na 3asnenenutl nikapcvkuil 3acio i aHaniz 6nausy maxkux
sumMpam Ha NOKA3HUKU 0r00xdcemy 8i0N08IOHO 00 PeKOMEHO0B8AHOI WKAIU SPAHUYHUX
3HAYeHb IHKPeMEeHMAaIbHO20 NOKAZHUKA e(heKMUBHOCMI 8UmMpam ma WKaiu ix 6naugy Ha
OepaicasHull 6r00dcem:

Biamosinao no m.7 Tlopsinky, mepxxaBaa OMT 3a cKOpOUYEHOIO TPOILETYPOIO HE
nependadyae  MPOBEACHHA  aHamizy €(QEeKTUBHOCTI  BHUTpaT Ta  PO3paxyHKy
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1HKpeMeHTanpHOro nokasHuka epexktuBHOcTi BuTpar (ICER) B Vkpaini, a nepenbauae
JIMIIIE TIPOBECHHS aHali3y BIUIMBY Ha MOKa3HUKU OIOKETY B Y KpaiHi.

PesynpraTty aHamizy BIUIMBY Ha OIO/DKET B YKpaiHi MOKa3aid, IO 3a YMOBHU
3aCTOCYBaHHS I[iHH 32 JIOTOBOPOM KEPOBAHOTO IOCTYITY, 110 OYB ykianeHuit y 2024 pori,
BUTPATH Ha 3aKyMmiBIO rajcyibdasu JUis JIKyBaHHS KOTOPTH  TAIEHTIB
) 3a ycepeIHEHMMH 3HAUYCHHSIMH Baru TIAIIEHTIB OPIEHTOBHO
I'PH, a OT)KE, BIUIUB Ha OrojpkeT Ha 1 pik Oyne

CTaHOBHUTUMYTDH

Hxicmb 0okazo6ux Oanux:

[lin yac mnposenenns aepxkaHoi OMT 3a CckopoueHOIO MPOLEAYPOIO
YIOBHOBXEHUM OpPraHOM OyJjia POBEICHA OIlIHKAa METOOJIOTIYHOI SKOCTI myOsiKariii
Brunelli et al., 2021 3a agantoBanum auctom oiinku SIGN 50 (Methodology Checklist
1. Systematic Reviews and Meta-analyses) Ta Oyjgo BCTaHOBIIEHO, IO ITyOiKaIlis
Brunelli et al.,2021 Mae BUCOKY METOIOIOTIYHY AKICTb.

Opeanizayiuni kpumepii:

Myxonomnicaxapuao3 (MIIC) VI tumy BIZIHOCUTBCS A0 J130COMAIBHUX F€HETUYHHUX
MOPYIIEHb, HO30JIOTII0 BKIIOUEHO A0 MEepertiKy piikux (opdaHHMX) 3aXBOPIOBAHbD,
3arBepkeHoro HakazoM MO3 Vkpainu Big 27.10.2014 Ne778, 3apeecTpoBaHOrO B
MinictepcTsi octuilii Ykpainu 13 nuctomana 2014 p. 3a Ne 1439/26216.

Jlikapcekuii 3aci6 rayncynbdasa (pekomOiHaHTHA apuicyiabdaraza B monuan) mms
nikyBanHs MIIC VI tumny pekoMeH10BaHUH Y SIKOCTI OCHOBHOTI'O SIK HalllOHAJIbHUMU, TaK
1 baraTbMa Mi>KHaApPOJIHUMHM KJIIHIYHUMHU HACTaHOBAMMU:

° VYHiikoBaHui KIIHIYHUHT MIPOTOKOJI NEPBUHHOI, BTOPUHHOI
(cmemianizoBaHoi) Ta TPETUHHOI (BHUCOKOCIEIIATI30BaHOI) MEAUYHOI JOTMOMOTH
“MYKOITOJICAXAPUJO3 VI TUITY”, nakaz MO3 Ykpainu Big 23.02.2015 Ne 908.

° HamionanpbHuit OpOTOKON JIarHOCTHKKA Ta JIiKyBaHHs HalioHanbHOTro
opra’y 3 NMHUTaHb OXOpPOHH 370poB'a Ppanii, 2025. Mykonomicaxapuno3. (Protocole
National de Diagnostic et de Soins (PNDS) Mucopolysaccharidoses).

° Pexomennanii moso Benends MIIC VI tumy: cucteMatuuHi peKoMeHalii,
3aCHOBaHI Ha Jioka3ax 1 koHceHcyci, 2019 pik. Akyol, M.U., Alden, T.D., Amartino, H.
et al. Recommendations for the management of MPS VI. systematic evidence- and
consensus-based guidance. Orphanet J Rare Dis 14, 118 (2019).

o Pexomenmamii JlemaprameHnTty oxopoHU 3710poB's ABctpaiii, [Iporpama
“Jliku, Mo pATYIOTh KUATTA® - Mykomnomicaxapuno3d VI tumy — Pexomenparii
HenaprameHTy oxopoHu 3710poB's ABctpadnii, 2024 poky (Guidelines for the treatment of
mucopolysaccharidosis type VI disease (MPS VI) through the Life Saving Drugs
Program).

B Vkpaini raiacynedaza € eauHuM crnerupiyHUM JIKapChKUM 3aco00M st
nikyBanus MIIC VL.

Enioemionociuni noxkasHuxu w000 0Kpemoz2o 3axX80PH6AHHA: NOUUPEHOCHI,
3axX80pPI0BAHOCMI MA CMEPMHOCMI 8 YKpaiHi:

BignoBigHo 10 maHux, HagaHux y jgojxatky jao Jgucra MO3 Big 22.05.2025
Ne25/16688/2-25, cranom Ha 2025 pik kinbkicTh namientis 3 MIIC VI tuny B YkpaiHi,
mo TOTpeOyITh  3aCTOCYBaHHS  Taicyidb(a3d  CTaHOBUTHh
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CouyianvHi, emuyHi, opeauizayitni ma iHuwi acCneKmu:

Jlikapcekmii  3aci®6 rancynbdaza HE BKIIOYCHHA O YWHHOTO 17 BHITYCKY
JepxaBHOTO (hopmyssipa Jikapchkux 3aco0iB (Hakaz MO3 Vkpainu Big 13.06.2025
Ne9719).

3a pesynpTaTaMu 3acifaHHsi ExcrneptHoro komirtery, 1o BigOynock 26.06.2025,
OyJI0 HaJlaHO HACTYITHI PEKOMEHAaIlii.

BpaxoByroun pekoMeHaallli akTyadbHUX KIIHIYHUX HACTAaHOB 1 MPOTOKOJIB,
pe3yJabTaTh  OIIHKM  KJIIHIYHOI  €(deKTUBHOCTI Ta  OE3MEYHOCTi, BIJACYTHICTh
anbrepHatuBHUX JI3 y JlepxkaBHOMY peecTpi JiKapchbKUX 3ac00iB YKpaiHH, a TakoX,
Oepyun 0 YyBaru IIONEpPEIHI pEKOMEHaallli, JKapchkui 3acid raicyibdasza
(HATJIA3MM) 3a moka3aHHSM /IS JTIKyBaHHS TAIlIEHTIB 13 MyKomoJicaxapumo3oMm VI
TUITy PEKOMEHIOBAaHUH JJIs1 BKIIFOUEHHS 10 MEePENiKY 3aKyI1BelIb JJIKapChKHUX 3aC001B, 10
SIKUX 3aCTOCOBYIOTBCS TIPOIEYPH JOTOBOPIB KEPOBAHOTO JIOCTYITY.

PekomeH0BaHO TpOWTH NpoUEeAypy BKIOUeHHA 10 JlepxkaBHoro Qopmyiisapa
nikapcekux 3aco0iB misa JI3 rancynbdazu (HAT'JIASUM) 3a mokazaHHSIM JIIKyBaHHS
Mykonomicaxapuno3 VI tumy y gopocnux Ta aiTed. PEeKOMEHI0OBaHO MEpErIsiHYTH
yHI(IKOBaHUN KIIHIYHUM MPOTOKOJ TMEPBUHHOI, BTOPUHHOI (CHeIiaii30BaHOl) Ta
TPETUHHOI (BUCOKOCIIEIIaNII30BaHOi) MEIUYHOI JonoMoru «Mykonomicaxapuno3 VI
TUITY», 3aTBepkeHoro HakazoM MO3 Vkpainu Big 23 motoro 2015 p. Ne90 3 meToro
aKTyai3arii.

5. Indgopmanist OA0 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy.

Bignosigno mo m. 21 Ilopsinky BHCHOBOK YIIOBHOBa)KEHOTO OpPraHy CTOCOBHO
BIJIMOBITHOT MEIUYHOI TEXHOJIOT1T BBAXKAETHCS YUHHUM JI0 MOMEHTY IIPOBEIECHHSI HOBO1
Jep>KaBHOI OI[IHKU MEIUYHOT TEXHOJIOTTI.
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