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Ne Ha Ne BIJI

BucnoBok
YIIOBHOBAKE€HOT'0 OPraHy 3 JePKABHOI OLIHKH MeIUYHUX TEXHOJIOTIii 32
CKOPOY€HOI0 NPOLEeAYPOIO: ejiocyabda3a anbda

Heporcasna oyinka mMeOUYHUX MEXHON02I 3a CKOPOUEHOIO NPOYedypoio 3d 36ePHEHHIM
MO3 Vkpainu nposedena yno8HoB8aNCEHUM OPSAHOM 3 O0EPAHCABHOI OYIHKU MeOUUHUX
mexHon02il 8i0n08ioHo 00 eumoe llopsoky nposedeHHs 0epiHcasHOi OYIHKU MeOUYHUX
mexHono2il, 3ameepoxceHo2o nocmanosorw Kabinemy Minicmpie Yxpainu 6io
23.12.2020 MNel300 ma ckradoaemovcss 3 aHanizy NOPIGHANbHOL  egheKmugHocmi
(pe3yibmamusHocmi), besneku ma GnaUSy Ha OH0NCem NIKAPCbKO20 3ac00y HA OCHOBI
oanux 3 GIOKpumux Odxcepen iHgopmayii. BuchoBox YnosHo8axdceHo2o opeany 3
0epIHCcaBHoi  OYIHKU MeOUYHUX MEXHONO02I 34 CKOPOYEHOK Npoyedypor Mae
pexomenoayitinutl xapakmep. [Ipeocmaeneni 0aui y 6UCHOBKY € aKMYalbHUMU CIAHOM
Ha 0amy 1020 ni02omosKu.

1. Indopmanis npo gary nNpPoOBeAEHHS [AEP:KABHOI OUIHKH MeJIUYHUX
TEXHOJIOTIH 32 CKOPOYEHOI MPOUEAYPO 3asiBJIEHOI0 JIIKApPChLKOro 3acoly:
25.07.2022, onosienus 01.09.2022.

VY Bianosiaes Ha auctd MO3 Ykpainu Big 26.07.2022 Ne 25-01/16746/2-22 ta Bin
08.08.2022 Ne25-01/17921/2-22 mono BHeceHHA 1H(oOpMalili Tpo JAOLUIBHICTb
YKJIaJaHHs JOTOBOPIB KEPOBAHOTO JOCTYIy YIOBHOBKEHHM OPTraHOM 3 JIepKaBHOT
OIIIHKA MEAWYHUX TEXHOJIOTI (Jam - YHNOBHOBAaXEHUW OpraH) JOJaTKOBO
MIPOAHAJII30BaHO PEKOMEHAIll OpraHizaiii 3 OIIHKKM MEIMYHUX TEXHOJOTIH (mami -
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OMT) iHmmMx KpaiH m[0J0 JKapchkoro 3aco0y (mam - JI3) emocynbdaza ambda
(Tabnuis 5).

2. Indopmanisi mpo 3asiBJIeHU JiKaAPpCHLKHUM 3aCi0

1) wnaiimenyBaHHsi (mpi3Buille, iM’si, M0 0aTbKOBiI) 3asiBHHKA Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOI0 3ac00y:

Cranom Ha 12.08.2022 p. y Jlep:kaBHOMY peecTpi JIiKapchbKux 3aco0is!':

BIMI3UM, koHieHTpaT Ans po3uuHy s iHGY31d, 1 Mr/m; mo 5 mn y diaakoHi;
no 1 ¢uakoHy B KapTOHHIM KOPOOIII.

Bupobuuk - Berrep ®apma-®epriryar I'm6X 1 Ko. KI, Himeuuunna;
Anpnepconbpexon (FOK) Jlimiten, Benukobputanis; bioMapun Iatepuemnn Jlimitesn,
Ipnanmis.

3asBuuk - TOB “bioMapun Intepuemnn Jlimiten, [pnanmis’.

2) ToproBeJibHa Ha3Ba JIKAPCHLKOI0 32c00Y:

BIMI3VM

3) MIzKHAPOJAHA HEMATEHTOBAHA HAa3Ba 200 CHHOHIMiYHE HAMEHYBAHHSI:

Enocynndaza/Elosulfase alfa

4) ckiaja JiKapcbKoOro 3aco0y (nirdi Ta 10MOMisKHI pe4OBUHM):

1 Mn po3uuHy wmictuth | Mr enocynbdaszu anbda; 1 draakoH MICTUTH 5 Mr
enocynbdaszu anb(da; TONOMDKHI PEYOBHMHU: HATPIIO alerar, TPUTIAPAT;, HATPIIO
nuriapodocdat, MoHoriapat; L-aprininy rigpoxiopun; copOit (E 420); nomicopdar 20;
BOJIa JJIs 1H'€KI[IH.

5) popma Bunmycky:

KOHLIEHTpAT AJis po3uuHy IS 1H(Dy31H, 1 Mr/mi; o 5 mit y guakoni; o 1 ¢uiakony
B KApTOHHI! KOPOOII

6) cnocid 3acTocyBaHHs JiKapcbKOro 3acoly:

pEKOMEHJIOBaHa J103a enocynbdazu aiabha CTAaHOBUTh 2 MI/KI Macu Tijga 13
BBEJICHHSIM OJIMH pa3 Ha THUXJCHb. 3araibHuii 00'eM 1H(Y31i CiIiJ BBOJUTH MPOTATOM
npubIN3HO 4 TOMH.

3 ornsgAay Ha WMOBIPHICTH PEAKIIN TINEpPUYyTIMBOCTI JO enocyibhazu anbda,
MaIllEHTA TOBUHHI OTPUMATH AHTUTICTAMIHHI 3acO0M 3 aHTHIIpeTHKaMu Yu 0e3
npotsarom 30—60 XBUIIKH 70 MOYATKY 1H(Y3Ii.

Jlimu: no3yBaHHS JIJIs TIeIIaTPUYHUX TAILIEHTIB TaKe K came, K 1 ISl JOPOCIIHX.

7) indopManiss NPO HAAABHICTH JAEePKABHOI peecTpauil JiKapcbKoro 3aco0y B
Ykpaini:

BIMI3UM, peectpauiiine nocBigueHHs: NeUA/14547/01/01, tepmin mii PIT 3
26.05.2020 1m0 26.05.20252.

8) dapmakosioriuna i JiKapcbKOro 3aco0y Ta KoOJ 3a AaHATOMO-
TepaneBTHYHO-XIMIYHOI0 KIacupikamicro:

'http://www.drlz.com.ua/
*http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 2opendocument&stype=BFOES6DE2555FE53C2258751002F6157
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3acobu, 110 BIJIMBAIOTh HAa TPaBHY CHUCTEMY Ta MeTaboJ14uH1 mporecu. DepMeHTH.
Kon ATX A16A B12.

9) noka3aHHA 0 MeJHYHOT0 3aCTOCYBAaHHS, 32 IKIUM MOIaBaJIacs 3asBa:

JlepkaBHa OIliHKa MEIUYHUX TeXHOJOTH (nani - aep>kaeHa OMT) npoBoauiiack 3a
CKOPOYEHOIO TMpolieTyporo 3a 3BepHeHHsIM MO3 Ykpainu, 1o He nependavaio moaaHHs
3asiBu. Y ucTi 3sepHeHH] MO3 (Bix 09.06.2022 Ne 25-01/12931/2-22 Ta Bix 20.06.2022
Ne25-01/13739/2-22) Bka3aHe ofHe MOKa3aHHS 10 MEAUYHOTO 3aCTOCYBaHHS: JTIKyBaHHS
NaIi€eHTIB 3 MyKomnoumicaxapuao3zom [VA tumy.

10) moka3aHHsl 10 MeJIMYHOI0 3aCTOCYBAHHS BilINOBIHO 0 iHCTPYKUIil AJIs1
MEIMYHOI0 3acTOCyBaHHs, 3arTBepl:keHoi MO3, 3a HasgBHOCTI Jep:KaBHOIL
peecTpaiii JJikapcbKOro 3aco0y B YKpaiHi:

JlikyBanns mykomnodicaxapunosy [VA tuny (cunapomy Mopkio A, MIIC IVA) y
MaIi€HTIB OyAb-IKOTO BIKY.

11) indopmanissi Mpo HAABHICTH NOKAa3aHb [0 MEIMYHOI0 3aCTOCYBAHHA
JIKapCbKOro 3aco0y /1Jisi BAKOPUCTAHHA il Yac HAJAAHHA MeIUYHOI JONOMOTY MPHU
CTAaHAX, 10 3a3HAYEHI Yy NPIOPUTETHUX HANPAMAX PO3BUTKY cdepH OXOPOHH
310POB’si:

VY nucti 3BepHeHHi MO3 3a3Hau€HO, 110 HA BUKOHAHHS MIANYHKTY 3 MyHKTY 4
noctaHoBu Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a Tako NIAIYHKTIB 5
nyHkty 8 Ilopsaky mnpoBeneHHs JAEep>KaBHOI OLIHKA MEAUYHHUX TEXHOJOTIH,
3aTBepKeHOro nocraHoBoro KaOinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300 e
HEOOX1IHICTh mpoBeacHHs nepxkaBHOi OMT 3a ckOpodeHOO MPOLETYPOI0 MO0
JIKApChKOro 3aco0y enocyib(dasza Uil JIKyBaHHS MAILlEHTIB 3 MYKOIOJICAXapHI030M
IVA tuny.

Myxkonomicaxapuno3 IV Ttumy BXoauTh A0 Mepeniky piakicHUX (opdaHHUX)
3aXBOPIOBaHb, 3aTBepkeHoro Hakazom MO3 Vikpainu Big 27.10.2014 Ne 778,
3apeecTtpoBaHoro B MinicTepcTBi toctumii Ykpainu 13 mmcromama 2014 p. 3a Ne
1439/26216.

3. BHCHOBOK YNOBHOBA:KCHOI'0 OPraHy MIOJA0 Pe3yJbTATIiB MNOPiBHAJbHOI
eexTUBHOCTI (pPe3yJIbTATUBHOCTI), 0e3nekn, epeKTUBHOCTI BUTPAT HA JiKAPChbKUM
3aci0 Ta aHAJII3Y BIUIMBY HA MOKA3HUKU OKOIKETY

1) naHi MO0 NPiIOPUTETHOCTI 32aXBOPIOBAHHA (CTaHY)

Myxkonomicaxapuno3 IV Ttumy — me mi3ocoMalibHa XBOpoOa HAKOMMYEHHS, sKa
icnye y nBox ¢opmax (IVA tuny ta IVB Tumy). Xoya BOHM € THUIamMu OJHOTO
3aXBOPIOBAHHS, BaXIMUBO BUAPI3HATH Mykonomicaxapuao3d IVA Bin IVB  jmus
e(eKTUBHOTO JIIKyBaHHS Ta BeAeHHS mnaiieHTiB. Mykonomnicaxapuno3 [VA tuny (MIIC
IVA) ta IVB Tuny maroTh noAiOHy KIiHIYHY CHUMITOMATUKY, JBa THUIW MOXHa
BIJIPI3HUTH JIUIIE MUISIXOM MOJICKYJIIPHO-TEHETUYHOTO 200 O10XIMIYHOTO TECTYBaHHSI.
MIIC IVA Bunukae uepes nedinut ¢pepmerTy N-aneTuii-rajakro3amil-6-cynbdarasu, a
IVB - uepes nediuut OeTa-ranakTo3uaasu’.

*https://rarediseases.org/rare-diseases/morquio-syndrome/
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3a mbkHapoaHow kiacudikaiiero BOO3 MKX-11 mykonomicaxapumaos IV tumy
mae ko 5C56.32 (Mucopolysaccharidosis type 4)*.

Kniniuno nsa tunu MIIC (IVA ta IVB) MatoTh cX0Xki CKeJNEeTHI MPOsIBH, OJHAK,
MIIC IVA xapakrtepusyerbcs Outbll oOTskeHUM (enotunom. MIIC IVA 3a3Buuait
JI1arHOCTYEThCSI Ha IpyroMy porii xkutTs. [IporpecuBHi aedopmariii ckenaera ta cyriio0iB
BKJIIOYAIOTh TUIATHCHIOHAMIIIIO, Kio3, CKOJI03, KuienoaiOHa rpyaHa KiiTka (pectus
carinatum), X-no/1i0He BUKPUBIIEHHS HIr (genu valgum), nedopmariii 10BrUX KICTOK Ta
rinepenacTuyHicTh cyrio0iB (joint hyperlaxity) (i, KucTe, maabIliB, CTETOH, KOJIH).
[ToTeHuiliHi HEPBOBI YCKIAJAHEHHS € BTOPUHHUMU II0J0 Aedopmalliii ckenera. Y Bili
BiJl 2 10 5 POKIB TiMOIUIa3is y MOEIHAHH] 3 TINEPEIaCTUUHICTIO CYTI001B MPU3BOAUTD JI0
HECTaOLIPHOCTI Ha PIBHI MEpPUIMX JBOX IIMMHMX XpeOIliB, IO IMiJIBUILYE PHU3UK
KOMIIpeCli COMHHOro MO3Ky. IlamieHTn cTpaxkgaroTb Ha aucMop@dizMm  o0nauyus,
HOPYLIEHHSI JIETEHEBOIO0 JUXAaHHSA, IO CYINPOBOKYETHCS CHIBHUM OOMEXEHHSIM
€MHOCT1 JIET€HIB, CXWIBHICTIO JO ITHEBMOHII Ta OOCTPYKIII€IO/3BY>KEHHSIM Tpaxei.
[To3ackeneTHi MpOsiIBU BKJIIOYAIOTh TeMaTOMEraiilo, MaTOJIOTil KiamaHiB — cepllst
(valvulopathy), BTpaTy ciayxy, MOMYTHIHHS POTIBKM Ta TiMOIJIa3ii0 3y0iB. Y OUIBIIOCTI
BUIAJIKIB JIIOJU 3 MyKoImoiicaxapujo3oMm [V maioTe HOpMmanbHUM 1HTENEKT. [Iporaos
3aJIeKUTh BIJI TSKKOCTI 3aXBOPIOBAHHS Ta SAKOCTI JIIKYBaHHS. Y pa3l BIJICYTHOCTI
nikyBaHHs, nmarieHTy 3 MIIC IVA 3a3Buyait He BUKUBAIOTH IMICIIS TPETHOTO ACCATUIITTS
KUTTS, aje MPU HAJIECKHOMY JIIKYBaHHI - MaIllEHTH MOXYThb >KUTH MoHaj 50, a neski
noHaj 70 pokis.

3a iHdopmamiero 0a3M JAaHMX PIOKICHUX  3aXBOPIOBaHb  aMEPUKAHCBHKOI
HEKOMepUiiiHO1 opraHizamii “HaimioHanbHa opradizamis 3 PIAKICHUX 3aXBOPIOBaHb’
(National Organization for Rare Disorders, NORD)> MIIC IV tumy Bpaxae 40JI0BIiKiB i
YKIHOK OJHAKOBO 4acTo. OIIHKK MOMUPEHOCTI KonuBaroThes Bin 1/40 000 go 1/200 000
Hapomxkenb. MIIC IVA  tumy 3ycrpivaetscsi  dyactime  (95%  oci6 3
myxkononicaxapuaozoM [VA), aixk MIIC IVB tumy (5% oci0).

3a gaHUMU BIAKpUTOrO JpKepena iH@opmaiii Tpo pPIAKICHI 3aXBOPIOBAHHS
OrphaNet® Bixg 2020 poKy MOMIMPEHICTh MYKOMOJICAXapUA03y KOIMBAECTECS B YCHOMY
cBiti Big 1/240 000 no 7 600 000, cepeaHsi MOMMPEHICTh Y CBITI CTAHOBUTH MPUOIU3HO
1/1 500 000.

3a manumu  KaHajncbkoro TOBapHUCTBAa MYKOTOJICAXapuUI03iB 1 CIOPIIHEHUX
3axBoproBanb’ nomupenicts MIIC IVA tuny B Cnionyuenux Illtarax Bapiroe Bix 1 Ha
200 000 go 1 ma 300 000 >xMBUX HOBOHAPOIKCHUX.

[Tommpenicts MIIC Ta KOXHOTO HIATUIY PI3HUTHCS 3aJI€KHO BiJ] reorpadiuHux
pErioHiB Ta/ab0 €THIYHOro MOXOoKeHHsA. Meroro myomikauii Betul Celik et al., 20218
OyJ0 AOCIKEHHS 3aXBOPIOBAHOCTI Ta MOMIMPEHOCT] YCIX THUIIB MYKOMNOJicaxapua03iB

*https://icd.who.int/browse1 1/1-m/en#/http%3a%2f%2fid.who.int%2ficd %2fentity %2£2078241550
*https://rarediseases.org/rare-diseases/morquio-syndrome/
“https://www.orpha.net/consor/cgibin/Disease_Search.php?Ing=EN&data_id=872&Disease_Disease_Search_diseaseGroup=morquio&Disease_Disease_S
earch_diseaseType=Pat&Disease(s)%20concerned=Mucopolysaccharidosis-type-4--Morquio-disease-&title=Mucopolysaccharidosis-type-4--Morquio-
disease-

"https://www.mpssociety.ca/what-is-morquio-syndrome-mps-iv/

8https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7916572/
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https://www.orpha.net/consor/cgibin/Disease_Search.php?lng=EN&data_id=872&Disease_Disease_Search_diseaseGroup=morquio&Disease_Disease_Search_diseaseType=Pat&Disease(s)%20concerned=Mucopolysaccharidosis-type-4--Morquio-disease-&title=Mucopolysaccharidosis-type-4--Morquio-disease-
https://www.orpha.net/consor/cgibin/Disease_Search.php?lng=EN&data_id=872&Disease_Disease_Search_diseaseGroup=morquio&Disease_Disease_Search_diseaseType=Pat&Disease(s)%20concerned=Mucopolysaccharidosis-type-4--Morquio-disease-&title=Mucopolysaccharidosis-type-4--Morquio-disease-
https://www.mpssociety.ca/wp-content/uploads/2022/02/MPS-VI-Booklet-English_compressed.pdf
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7916572/
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y 33 kpaiHax Ta 23 perioHax. ABTopamu Oyyio 3i0paHo Ta mpoaHaiizoBaHO 189
myOJTiKalii, MOB’sI3aHUX 13 TMOIIUPEHICTIO MYKOIOJicaxapuao3y CTaHOM Ha TpPyAeHb
2020 poky.

Hwxue HaBeneHi emiieMiosioriyHl AaHl 3 myOJikaiii, M0 CTOCYIOThCA came
MyKorojicaxapuao3y IVA Tury B €éBponechbKUX KpaiHax.

B Typeuuuni B mepiog mixk 2009 ta 2011 poxamum 3a manumu Church et al.
niaTBeppkeHo HasBHICTE MIIC y 339 marieHTiB 1 HapO3MOBCIOKEHIIIUM BUSIBUBCS
MIIC IVA tuny, mo cknaB 21% cepen Bcix mamientiB 3 MIIC. B nHimernbkomy
pPETPOCTIEKTUBHOMY ermiieMionoriunomy aociimkerai (1980-1995 pp) Busineno 474
Bunaaku MIIC, a mommpenicts MIIC IVA tuny npu HapomxkenHi ckiana 0,38 (11%). V
Hinepmanmax wmixk 1970 1 1996 poxamm 3apeectpoBano 331 Bumagox MIIC,
nommpenicte MIIC IVA tuny npu HapomxkenHi cknana 0,22. B IliBaiuniid Ipnanaii 3a
yacoBuil mpomixkok 1958-1985 poku Oyno miarHoctoBano 34 marientu 3 MIIC, a
nommpenicte MIIC IVA tuny (32%) nipu HapoxenHi ckiana 1,3 wva 100 000 xuBux
HOoBoHapokeHux. Y I[lopryrami mpotsrom 1982-2001 pokiB BusBIEHO 62 BUNAIKU
MIIC, nommpenicts MIIC IVA Tuny npu nHapokenHi cranoBuia 0,6 (16%) wa 100 000
YKUBUX HOBOHAPO/PKCHUX.

BignoBigHo mo gaHux, HagaHux y goxatky jo jgucta MO3 Big 09.06.2022 Ne25-
01/12931/2-22, cranom Ha 2022 pik kinbkicTh namientiB 3 MIIC IVA tuny B Ykpaini
ckianae 12 ocib (3 mopocinux namieHTa i 9 aitei).

Cning BiA3HauuTH, 10 po3nopsmxeHHsM KaOinery MinictpiB Ykpainu Big 28
kBiTHA 2021 p. Ne 377-p Oyna cxBasieHa KoHuenimii po3BUTKY CHUCTEMHU HaJaHHS
MEJINYHO1 ):[OHOMOFI/I naiieHTaM, skl CTpaXxaaroTh Ha piaKicHI (opdaHH1) 3aXBOPIOBaHHS,
Ha 2021-2026 pOKI/I (mami - Konuernis). Mera Konneniiii - 3MEHITUTH CMEPTHICTD Bij
pigkicHux (opdaHHUX) 3aXBOPIOBaHb, MIABUIIUTH SKICTh JKUTTSA TMAIIEHTIB, SKi
CTpXJAI0Th Ha piAKiCHI  (opdaHHI) 3aXBOPIOBAHHA, NUISXOM 3a0€3MEUeHHS
CIIPABEJIMBOTO Ta PIBHOTO JOCTYMY /O SIKICHOI MEAMYHOI JIOMTOMOTH TaKUM TMaIlieHTaM,
30KpeMa JI0 SKICHUX, €(PEeKTUBHHX Ta OE3MEeYHUX JIKAPChKUX 3acO0IB i JIIKYBaHHS
piakicHux (opdaHHHUX) 3aXxBOPIOBaHb, JO MEIUYHUX BHUPOOIB Ta MPOMYKTIB
CHEIaJbHOTO JIIKYBaJbHOTO XapuyBaHHA, a TaKOX I[ICUXOJOTIYHOTO CYIPOBOIY.
BignoBimno no Konmemnmii VYkpaiHa B3siiza Ha cebe 3000B’s3aHHS  3a0€3MCUUTH
maiieHTaM, sKi CTpPaXIalTh Ha piakicHl (opdaHHI) 3axXBOPIOBAHHS, 3aXOAW 3
npodiJakKTUKA TaKUX 3aXBOPIOBaHb, OPTraHi3allil0 HaJaHHS MEIUYHOI JTOMIOMOTH,
Oe3nepepBHUI Ta 0€30TUIATHUN AOCTYI JO HEOOXITHUX JIIKAPCHKUX 3aC001B, METUUYHUX
BUpPOOIB Ta BIANOBIAHUX XapuyOBUX MPOIAYKTIB [JIsi CHELIAaJbHOTO JIKYBaJIbHOTO
XapuyBaHHS.

2) nma”Hi WOAO [JOCTOBIPHOCTI pe3y/bTATIB MOPIBHAJIBHOI  KJIIHIYHOI
epexTBHOCTI Ta  Oe3mekM  3aABJEHOr0 JIKAPCHKOro  3acol0y. Omnmuc
(mpencraBiieHHS) 3a3HAYEHUX Pe3yJIbTATIB

*https://zakon.rada.gov.ua/laws/show/377-2021-p#Text


https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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3 MeTOI aHaji3y JaHUX KJIIHIYHOI €()EeKTUBHOCTI Ta Oe3meku enocyiabdazu ais
mikyBanHs MIIC IVA tuny (cunapomy Mopkio A) y mHaii€HTiB OyAb-SKOTO BIKY
MIPOBENICHO MOIIYK TPETUHHUX JIKepe 1HpopMallii o0 TOKAa30BUX JaHUX Y Traly3eBUX
cTaHaaprax y chepi OXOpoHU 30pOB ' sI YKpaiHU, Ha calTaX MIXXHAPOJHUX MPOPIITEHUX
opraHizaiif, y 6a3zax ganux PubMed, Trip Database.

B pesynbrari mpoBeAEHOro MONIYKY 3HAWIEHO HACTynHY I1H(oOpMaIliio 010
TPETUHHUX JKEPEIL:

I'any3eBi ctrangapTu y cepi oxoponu 310poB' st YKpaiHu:

B Peectpi MenuMKO-TEXHOJOTIYHUX JOKYMEHTIB 31 CTaHAapTHU3alii MeIudYHOi
JIOTIOMOTH BIJICYTHIM YHI(IKOBaHUIN KIIHIYHUM TPOTOKOJI MEIMYHOI JOMOMOTH IpH
MIIC IVA tuny (cungpomi Mopkio A).

Yunnuid Bunyck lepxkaBHoro popmyJisipa JikapcbKHX 32c00iB 3aTBepIKeHU I
nakaszom MO3 Ykpainn Big 13.06.2022 Ne 1011!° - enocynsasa ansha He BKIHOYEHA.

MikHapoaHi KJIiHIYHI HACTAHOBHM Ta HACTAHOBY HAYKOBHUX TOBAPUCTB iHIIUX
KpaiH:

1. HaumionanbHuii MPOTOKOJI 3 JiarHOCTHKH Ta JIKyBaHHS
MyKomoJiicaxapuao3is HanioHaabHOro0 OpraHy 3 NHTAHb OXOPOHHM 310POB'sl
®pannii, 2016 pik (Protocole National de Diagnostic et de Soins
Mucopolysaccharidoses, 2016)!

Cneundiuni metoau nikyBanua MIIC IVA:

1) TpancmuianTaiis reMonoeTHdHUX cToBOypoBux KiiTuH (TT'CK)

[Tokazanns nus TI'CK npu MIIC IVA obrosoprorotbest mpodiibhum KomiteTom y
KOXXHOMY OKPEMOMY BHUIIAJKy, KOJIM J11arHO3 BCTAHOBJIEHUI Ha Jy’Ke paHHIM cTajii abo
B HEOHATAJIbHOMY Tiepiofi. DepMEeHTHY 3aMiCHY Teparito HEOOXiJHO pO3MOoYaTH Bijl
MOMeHTY mnoctaHoBkd pgiarHody, nepen TI'CK 1 mpomoBxyBatu micis TI'CK no
BITHOBJICHHS 32/I0BLIbHOT (hepPMEHTATUBHOI aKTUBHOCTI.

2) ®3T

[Tamieatam 3 miarHozom MIIC IVA pekoMmeHaoBaHe JIKyBaHHS €JIOCYIb(})a3oro
anbda y 1031 2 MI/KTr Macu Tijia 1 pa3 Ha THXKICHb.

2. Pexomenganii momo JikyBanHsi mykomoJicaxapugo3dy IVA: cucremaTnusi
peKoMeHaauil, 3aCHOBaHI Ha 0Ka3ax i koHceHcycl, 2019 pik (Recommendations for
the management of MPS IVA: systematic evidence- and consensus-based guidance,
2019)"

Po3poOka uux pexomeHnpaariii Oyna 3niiicHeHa KepiBHUM KOMITETOM, 10 CKIIaTy
SAKOTO BXOIWIM 26 MIDKHApOAHMX (axiBIIB y Tajly3l OXOPOHHM 3I0pPOB’S 3 PI3HUX
aucuuIuTiH 3 71ocBiaoM BeneHHss MIIC IVA Tumy, Ta npeCTaBHUKHU MAIIEHTIB.

3aranom Oyso po3pobsieHo 87 peKoMeHHalli, fKi OXOIUIIOITh I 'STh cdep:
3arajbHl NPUHIUIIN YIPaBIIHHS; PEKOMEHIOBAHUN PEryJIsipHUN MOHITOPUHT Ta OLIHKH;
BTpy4YaHHs, 0 Moau(ikyoTh 3axBoproBanHsa (D3T 1 TI'CK); 3axonu mis miATPUMKH

https://www.dec.gov.ua/materials/chinnij-vipusk-derzhavnogo-formulyara-likarskih-zasobiv/
Uhttps://www.has-sante.fr/upload/docs/application/pdf/2016-08/pnds_-_mucopolysaccharidoses.pdf
"https://ojrd.biomedcentral.com/articles/10.1186/s13023-019-1074-9
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pO3JIajIiB AUXaHHS Ta CHY; aHECTETHUKM Ta XipypriuHi BTpy4yaHHs. Ilicis nBoX payH/IiB
rOJIOCYBaHHS OYJI0 JOCSATHYTO KOHCEHCYCY IIOJI0 BCIX 3asB. 3arajibHa OI[IHKa HACTaHOBH
AGREE 1I, orpumana ans po3poOKd HacTaHOBHU, cTaHoBwia 5,3/7 (me 1 o3Hauae
HaWHIKYY SIKICTh, a 7 — HaWBUIIY SKICTh HACTAHOBH).

®3T enocynbhazor anbda y namientis 3 MIIC IVA

Enocynsdaza anbda 2,0 MI/KIr/THXKICHb IUISIXOM BHYTPIITHHOBEHHOT'O BBEICHHS
pexoMeHoBaHa BciM mamienTam 3 MIIC IVA sxomora miBuIIe micis miaTBepHKeHHS
niarnosa. CTymiHb TOKa30BOCTI JaHoi 3asiBU: B (koHceHncyc 79%).

Y KIIHIYHUX JOCHIDKEHHSX enocyiabdazu anb(a MaAlEHTH OTPUMYBAIU
IpeMeIuKallil0 aHTUTiCTaMIHHUME Tpernaparamu 3a 30-60 xB g0 Tepamii y 3B'SI3KY 3
MOJKJIMBICTIO BHHHMKHEHHSI PEaKIliii TiMepuyTIMBOCTI MPU 3aCTOCYBaHHI JIKapChKOTO
3aco0y. Xoua 1en Mmiaxij MHUPOKO 3aCTOCOBYEThCS B KJIIHII, ICHYE MaJlo JI0Ka3iB 3a YU
POTU HEOOX1THOCTI mpeMmenukaiii. [Ipotarom Ta micist BBeeHHs eiocynbdaszu anbda
MAII€EHTH TOBUHHI 3HAXOAUTHUCS T1J] MTWIBHUM MEIUYHUM HATJISJI0M, Y pa3i BAHUKHEHHS
BUIAJIKIB TSDKKOT peakilii TinepuyTIMBOCTI PEKOMEHIYEThCs rocmiTamsaiisa. B pasi
BUHUKHEHHSI peakiliii, moB'sa3aHuX 3 iH}Y3i€o enocynbdaszu anbda, BapTO 3HUZUTH
MBUAKICTh 1HQY31i ab0 THUMYAacOBO NPUIIMHUTH BBEJACHHS Ta NPU3HAYUTH
AHTUTICTAMIHHI1, )KapO3HIDKYIOUl YM KOPTUKOCTEPOIAHI JiKapchKi 3acodu (3a 12-18 rox
1o 1HQy3ii). B 3B'sI3Ky 3 pu3MKOM pO3BUTKY anHoe yBi cHi y marientiB 3 MIIC IVA
PEKOMEHY€EThCSI BAKOPUCTOBYBATH HECETATUBHUI AaHTUTICTAMIHHMI JIIKApChKUH 3aciO.

TI'CK y mamienTiB 3 MIIC IVA

Yepes BiacytHicTh aoka3iB TI'CK He moxke OyTM peKOMEHIOBaHa Nalll€eHTaM 3
MIIC IVA 1 BBaxaeTbcsl JOCIITHULBKOIO Mpoieayporw. CTyniHb J0Ka30BOCTI JaHOI
3asBU: D (koHCeHcyc 91%)).

3. KoHceHcycHa 3asBa  CTOCOBHO  (pepMEHTHO  3aMiCHOI  Tepamil
mykonoJicaxapuaosy IVA tumy B kpainax Ilentpanbnoi Ta IliBrenHo-CxigHoi
€sponn, 2022 pik (Consensus statement on enzyme replacement therapy for
mucopolysaccharidosis IVA in Central and South-Eastern European countries,
2022)!3

[lin wac omnuryBaHHA JiKapiB-(axiBIiB 3 JIKYBaHHS MYKOIOJiCaXxapuao3iB,
npoBeneHoro B 14 kpainax I[liBnenno-Cxignoi €Bponu (bonrapis, Xopsatis, Kimp,
UYecbka PecnyOmika, I'pemisi, Yropmna, Jlutea, Yopnoropis, Ilonsmna, IliBHiuHA
Makenonisi, Pymynis, Cep6isa, CnoBayumna, CiioBeHis1) OyJi0 BHSBIEHO JEKUIbKa
NpPOTAJIMH Y JIOCTYMHOCTI JIIKyBaHHA. Y I[bOMY KOHTEKCTI, MeTa JaHOi 3asBU -
JOCSITHEHHSI KOHCEHCYCY cepen JjikapiB-(paxiBiiB kpaiH IlentpanbHoi Ta IliBaeHHO-
CxinHoi €Bponu MO0 IMOYATKY JIKyBaHHS ejocyib(a3zor anbda Ta MOIATBIIOTO
crioctepekeHHs 3a namientamu 3 MIIC IVA Ta HagaHHs pekoMeHalliif, 3aCHOBaHUX Ha
JI0Ka3ax, 3 METOI Y3TOJDKEHHS PEKOMEHAIi MOTOYHMX HACTAaHOB i JOBTOCTPOKOBHUX
PE3YNbTATIB AOCIIHKEHB peabHOT KITHIYHOT MPAKTUKU B PET10HI.

Bhtps://ojrd.biomedcentral.com/articles/10.1186/513023-022-02332-7
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®3T enocynbdazoo anba HA JaHUW MOMEHT € €IWHUM BTPYYaHHSIM, IO
Moau(QiKye 3aXBOPIOBaHHS, CXBaJICHUM i JiKyBaHHA mnamieHtis 3 MIIC IVA.
BaxxiuBo, 1110 JIIKyBaHHS €710CyJb(a3oro anb(da 31aTHE THMUYACOBO BITHOBUTH (DYHKITIIO
N-anerunranakrozamin-6-cynbdarasu (pepmenry, sikuil kogyerbes renoM GALNS) 1
MIOCHJIUTH JICTpaJiallil0 HAaKOIMMMYEHOT0 KepaTaHCylnb(}aTy 1 XOHIPOITHH-60-Cynbdary, sKi
BUKJIMKAIOTh KJIIHIYHI CHMNOTOMH CUHApoMY Mopkio A. BiamoBigHO, JiKyBaHHS
enocynbdazoro anbda TPU3BOAUTE 0 TOKPAIIECHHS KITHIYHUX Pe3yIbTaTiB, OB’ I3aHUX
13 3aXBOPIOBaHHIM, IO MIATBEPKYETHCS MOKPAIICHHSIM BUTPUBAJIOCTI, BUMIPSHOI 32
JIOTIOMOTOI0 TECTY 3 6-XBHJIMHHOIO X0/1b0010 (six-minute walk test, 6MWT) uwepes 12 1
24 TtwxH1 (OCHOBHHMM pe3ynbrar edexTuBHOCTI). [lepeBara paHHBOTO BBEIACHHS
enocynbdaszu ambda MOAO TATApS 3aXBOPIOBAHHS TIOKM IO OOMEXKEHi; OJHAaK,
BPaxXOBYIOUM PE3YJIbTATH KIIHIYHUX JOCIIKEHb, MPUITYCKAETHCS, 10 PaHHIN MOYaTOK
JIKyBaHHs 3a0€3MeUnTh MO3UTUBHUI BIUIMB Ha MPUPOTHUN Mepedir 3aXBOpPIOBAHHS.
CrHiBBITHOIICHHSI PU3HK-KOPUCTh 1 €()EKTUBHICTh TMOPIBHSAHO 3 EKOHOMIYHOIO
e(EKTUBHICTIO MOXKYTh OYyTH HEBU3HAYEHUMHU, OCOOJIUBO y MAIIIEHTIB 3 MEHII TSKKUM
3aXBOPIOBAHHSIM.

3riJIHO 3 KOHCEHCYCOM TPYIH, OCOOJIUBY yBary Moo mo4arky adbo mpooBKEHHS
JIKYBaHHS CJII IPUAULATH TAIiEHTaM 13 BaXXKUM (DEHOTHIIOM Ha JIyXKe MI3HIX CTaaisax
3aXBOPIOBaHHS. Y IUX TNAIIEHTIB OIlIHKA MOTEHHIHHOI KopucTi DP3T (MOXKIUBICTDH
NOKpamuT abo cTaOuLI3yBaTH KIIIHIYHUM CTaH) Ma€ IPYHTYBaTHCS HA TOYHOMY
pO3MJISiAl CTaHy 3aXBOPIOBAHHS TAIllEHTA, TAKOXK 3BaXKalOud Ha CITIBBIIHOIICHHS
pU3UK/KOpUCTh. Lle 0co0IMBO akTyaslbHO Il JIOPOCIAMX TAI€HTIB, SKI 4YacTo
3BepTaroThes Uit orpuMaHHa D3T 13 3HAYHUM TATapeM 3axBOpIOBaHHA. BiamosiaHo,
IHIMBIAYalbHUM MiAX11 O MAI[i€HTIB BBa)KaBCsl BIJMOBIAHUM JJIsI BCIX MAII€HTIB, K1
OTPUMYBAJH JIKyBaHHS el1ocyib(da3oro anbda. 3okpema, i po3rIssHYTH TUTaHHS PO
MPUNMHEHHS JTIKYBaHHS, SKIIO KJIIHIYHE MOKPAIIECHHS HE CIIOCTEPIra€ThCs 4epe3 3 POKH,
SK OMHCAHO y MYHKTI 4 JaHOTO IOKYMEHTY. PillleHHs] Mpo MpPUITMHEHHS JIIKYBaHHS Ma€
npuiiMaTUCs JIIKapeM 1 TMAalll€HTOM Ha OCHOBI KJIIHIYHOTO CTaHy Ta/abo OakaHHS
NaIli€HTa MPOOBKYBATH JIIKYBaHHSI.

3aranpHi MOJIOKEHHS:

1. ®3T 3a nmomomoroio enocynbdazu ambda Mae OyTH TOCTYIHOK ISl BCIX
namieHTiB 3 MIIC IVA, He3anexHO BiJl BIKy Ta F'€HETHYHOrO BapiaHTy (KOHCEHCYC
100%).

2. Tepamito enocynbdazoro anbda ciai moyatd sKOMora pasime (KOHCEHCYC
100%).

3. IlouaTkoBi Ta peryisipHi JOCHIJIKEHHS, sIKI HEOOX1AHO MPOBOAUTH (KOHCEHCYC

100%):
° TECT 3 O6-XBIJIMHHOIO X01b00I0 a00 1HIIIMK BIJIITOBIIHUH TECT;
° BU3HAYCHHS PIBHIB KepaTaHCyb(aTy B ceui,
° MOKa3HUKU AuXaabHOI PyHKIT (06°eM hopcoBaHOro BUAMXY 3a | CEKyHIY

(ODBI1), popcoBana xurteBa eMHICTH JiereHb (DIKEI));
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° ceprieBa GpyHkKIis (Pppakiist BUKUIY JIBOTO IUTYHOYKA);

° pe3ynbTaTH, 10 MOBIIOMIISIOTHCS MalllEHTAMU:

- KIHIIEB1 TOYKH, MOB's13aHi1 3 sKicTiO KUTTA (quality of life (QoL)), mo omiHETHCS
32 aHKETOIO 3 OIIIHKM CTaHy 3710poB's mamieHTiB 3 MIIC 3a nmaHumu nOTsigaibHUKIB
(MPS-HAQ, EQ-5D-5L);

- O1J1b, IO OIIIHIOETHCS 32 AHKETOIO 3 OIiHKH 60710 (Brief Pain Inventory, BPI);

- JIeTIpecis, 10 OIIHIOEThCS 3a onuTyBabHUKOM nemnpecii beka (Beck Depression
Inventory, BDI).

CremiasibHi MOJT0KEHHS

4. 3 MeTo0 MPOJOBKEHHS 3aCTOCYBAHHS JIKAPCHKOTO 3aco0y MAIlEHTH MAaloTh
IPOJAEMOHCTPYBATH MOKpAIIEHHS a00 cTab1i3aIliio 3aXBOPIOBAHHS, 1110 BUMIPIOETHCS 32
KJIIHIYHUMH IIKaJIaMH, JJa0OpAaTOPHUMU MMOKA3HUKAMHU 1 pe3ybTaTaMu, MOB1IOMJIEHUMU
namientamu. IlinTBepmkeHHss epexkTUBHOCTI Tepamii mMae OyTH [K MiHIMyM 3a |
KIIHIYHAM pe3ylbTaToM Ta 1 pe3ynpTaToM, IMOBIIOMJICHUM maiieHToM (a 1 0)
(xoHcencyc 100%):

a) KIHIYHUMN pe3yiabTaT

° 30UIbIIEHHS BIJICTAHI 32 PE3YJIbTATOM TECTY 3 O-XBWJIMHHOKO X0J1b00I0 a00
yacy TecTy xoap0u Ha 25 ¢yTiB (7,6 M) (The Timed 25 Foot Walk, T25FW) >10% Bin
MOYaTKOBOTO PiBHs, a00 cTabumizalis moka3HukiB micis 10% mokpalieHHs;

° Oynp-axe mnokpaiieHHss OXKEJI abo ODBI1 Bix moyaTtkoBoro piBHA abo
cTabuI13a1is MOKa3HUKIB uepe3 | piK JIIKyBaHHS;

° 3HIKEHHSI Ppakuli BUKUY J1BOro HutyHouka <10% BiJ MOYaTKOBOTO PIBHS
abo crabumizaliga Moka3Huka yepes 1 pik;

° 3MEHILEHHS pI1BHS KepaTaHcyabdary B cedl >20% BiJ MOYaTKOBOTO PiBHS.

0) pe3ysibTaTH, 10 TOBIIOMJISIOTHCS TalllEHTaMH (B1ICYTHICTh HECTPUSITIMBUX
3MIH YHUCIIOBOTO 3HAYEHHS OJIHOTO 3 TPHOX HACTYITHUX IMOKA3HUKIB):

° pe3yNbTaTH OIIHKM aHKETH 3 OLIHKHU CTaHy 3/10poB's mamienTtiB 3 MIIC 3a
nanumu porisgansHukiB (Eq-5D-5L a6o MPS-HAQ);
° pesynbTati 3a mkanoro nernpecii beka (Beck Depression Inventory, BDI)

JUIS TIALE€HTIB >13 poKiB;

° pe3yNbTaTH 3a aHKETOIO 3 oiiHKH 600 (Brief Pain Inventory, BPI).

5. Bci mamientt 3 MIIC IVA noBuHHI MaTu paHHIA AOCTyHn A0 JIIKYBaHHS
enocyibdazorwo anbda (koHceHcyc 18%, mnaHe TBepIKEHHS HE YyXBaJeHE, TaK SK
BBaKaJI0Ch 3aliBUM).

6. Y mnamientiB 3 MIIC IVA Ha mi3Hiid cTaail 3aXBOPIOBaHHsI, PIICHHS 010
Teparii enocynbdazoro anbda mae mpuitmatucs iHAuBIAYyaIsHO (KoHceHcyce 100%).

7. Pimmenns momo sikyBaHHs mnaiieHTiB 3 MIIC IVA enocynsgazoro anbda Moxe
OyTH NMPUIMHEHO B pa3l BIIICYTHOCTI cTaluIi3ali abo MoKpaIlieHHs CTaHy MaifieHTa (sK
OMKCAHO B MOJIOKEHH1 4) uepe3 3 poku Tepamii ado 3a pilIeHHSAM JIiKaps Yd Malli€eHTa
(xoHceHcyc 94%).
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8. 3actrocyBanHs enocyibdazu anbda y namientis 3 MIIC IVA cnig 3ynuHuTH B
pa3li BUHMKHEHHS TOCTPUX HEKOHTPOJIbOBAHUX PEaKIlii, MOB's3aHuX 3 1HQY3i€r0 abo
JTI0JIATKOBOTO 3arpO3JUBOTO IS KUTTS 3aXBopioBaHHs (koHceHcyc 100%).

9. Tepanis nauientiB 3 MIIC IVA enocynbda3zoro anbha Moxe OyTH MPUITUHEHA,
SKIIO MAI[i€eHT HEe JOTPUMYETHCS BUMOT TMOJAJBIINX KOHTPOJBHUX aHaI31B/OIIHOK
(xoHcencyc 100%).

10. JlixyBanus mamieHtiB 3 MIIC IVA enocynbdazoro ambpa mMoxke OyTu
MPUNMHEHO, SKINO MamiedHT mpomycTtuB >20% 3armaHoBaHux iHQY31M emocyabda3u
anb(da 3a BUKIIOYCHHSIM ONEPATUBHUX BTPYYaHb a00 1HIIMX TOCTPUX MEANYHUX CTaHIB,
mpo0seM 13 JOCTaBKOIO Tpemapary abo opraHizamifHuX MpoOieM 3aKiaay OXOpOHHU
3n0poB’s (koHcencyc 100%).

HonatkoBo Oyno 3HaiigeHo PexoMenpanii JlemaptaMeHTy OXOpOHH 340pOB's
Asctpanii 2020 poky IIporpama “Jliku, mo pAaTyoTh :KUTTHA” - MyKkonoJiicaxapuao3
IVA tuny (Guidelines for the treatment of mucopolysaccharidosis type IVA disease
(MPS IVA) through the Life Saving Drugs Program)'

Ili Pexomenpalmii MiICTATh 3arajbHi, IIOYaTKOBI Ta IIOTOYHI BHMOTH MO0
JIKyBaHHS 3a Jep’KaBHI KOINTH MAIll€EHTIB 3 MmATBepkeHuM miarHozom MIIC IVA y
pamkax [Iporpamu «Jliku, 1mo pATyroTh KUTTS» (Hani - [Iporpama).

VY pamkax Ilporpamu mms nikyBanHs namieHTiB 3 MIIC IVA 3a nepxkaBHI KOIITH
3aKyIMOBY€ETHCS OJMH Mpenapar 3 MKHAPOIHOIO HEMATEHTOBAHOIO HA3BOIO €NIoCyib(aza
anbpa. MakcumanbHa no3a enocyibdasu anbda, Ky MOXKHA OTPUMATH B paMKax
[Iporpamu, cTaHOBUTH 2 MI/KT MacH Tuia 1 pa3 Ha THXKJICHb.

B ycix onybaikosanux KuiHIYHUX 00CHIOMNCEHHAX w000 epexkmuenocmi D3T y
nayienmie 3 MIIC IVA enaue 0oscompueano2o 3acmocy8aHHs enocyivghazu anvgpa
HegiOOMULL.

Jly1st oTpuMaHHs JOCTYITy 0 Tepamii B pamkax [Iporpamu maiiieHT Mae BiJIOBiIaTH
3arajbHUM KBati(iKaiifHUM BUMOTaM: BiJIMOBIIATH IEPBUHHUM 1 IIOTOYHUM KPHUTEPISIM
MPUIHATHOCTI, SIK JETAJIbHO OMNMHCAaHO Yy JOKYMEHTI; OpaTd ydacTb B OIIHII
eeKTHUBHOCTI  Mpenapary M[UISXOM  MEeplOJAUYHOT  OIIHKK  3TIIHO 3  [HUMH
pexoMeHaIisiMu, ab0 MaTu TPUUHATHY NPUYUHY HE OpaTH ydacTi y NEepIOAMYHIN
OIIHII; OpaTu y4acTh y peectpariitHomy aocnimkeHHi Mopkio A (Morquio A Registry
Study); He MaTu >KOJHOTO IHIIOTO 3aXBOPIOBAHHS, BKIIOYAIOYM YCKIATHEHHS YU
Haciaiaku MIIC IVA, sxi  MOXyTh TMOCTaBUTHM il 3arpo3y e(eKTUBHICTh
MEUKaMEHTO3HOTO JIIKYBaHHSI.

Kpurepii Buxmouenss: namientua 3 KEJI menme 0,3 1 abo motpedi B IIBJI;
NAIIE€HTH, K1 TPOyCcTHiIN Oubie 3 1HDy31i 3a Oynb-skuid 14-MicAYHUN TPOMIXKOK, 32
BUKJIIOYEHHSIM MEJIMYHUX MPUYUH MNPOMYCKY 1H(QY31i; MHaIlieHTH, SKI HPOMYyCKalOTh
BIJIBIIyBaHHS KJIIHIKM J[BIYl Ha PIK MPOTITOoM 14-MICAYHOTO MPOMIXKKY 0€3 BaroMux
NPUYMH, TAIl€EHTH 3 HASBHICTIO I1HIIOTO 3arpo3JUBOTO ISl JKUTTS YU TSHKKOTO

“https://www.health.gov.au/sites/default/files/documents/2020/1 1/life-saving-drugs-program-mucopolysaccharidosis-type-iva-mps-iva-guidelines.pdf
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3aXBOPIOBAHHSI/MEIUYHOIO CTaHy, IO CTaBUTh Mg 3arpo3y edextuBHicth D3T;
MAIEHTH, sIKI OepyTh y4acTh B KIIHIYHUX JTOCTIKEHHSX.

[TouatkoBi KpuTepii NPUHUHATHOCTI: miATBep/KeHHs aiarHozy MIIC IVA 3a
JIOTIOMOTO0 TECTIB MiJBUIIICHOTO PiBHIO KepaTaHCyibdaTry B cedi. [ledinut depmeHTy
N-anerunranakrozamin-6-cynbdartazu (GALNS) B nelikouurax um ¢idpobracrax
HIKIPW HaJa€ MOIepeaHe MpaBo Ha yyacThb B [Iporpami, ojHak reHeTUYHE TeCTyBaHHS Ha
HasBHICT, MyTamnii B reHi GALNS moBuHHe OyTH BHUKOHAHO JIS MiATBEPIHKCHHS
niarHo3y MIIC IVA npotsrom 6 micsiiB micist modaTky y4acTi y [Iporpami.

Jlnst moctymy no Teparii B pamkax [IporpamMu mami€eHT MOBUHEH HAaTH HACTYIHI
pe3ynbTaT 1ab0paTOPHUX Ta IHCTPYMEHTATBHUX JAOCIIHKCHB: PE3YIbTaTH KUIBKICHOTO
TECTy Ha KeparaHCcynbpaT B Cedi, pe3yabTaTH O-XBUJIMHHOTO TECTY XOJbOH,
nociipkeHHs auxanbHol pyHkuii (PXEJL, OPB1), pesynsratn ExoKT .

[TocTiitHl KpuTepii NPUHHATHOCTI: JIKYIOUUH JIIKap MOBUHEH MIOPOKY 110 1 TpaBHs
mojgaBaTd oOkpemy ¢opMy IIOBTOPHOI 3asBHM, SKIIO BiH Oaxkae, 00 TAaIllEHT
MIPOJIOBKYBaB OTPUMYBATH JIIKYBaHHS 3a JIEp’KaBHI KOIITH B paMkax JaHoi [Iporpamu.
dopMa TMOBTOPHOI 3asiBU Ma€ MPOJAEMOHCTPYBAaTH KIIIHIYHE MOKPAIICHHS CTaHy
namieHTa ado cTabimizaiiio cTaHy Malll€eHTa, a TAKOXK MOBHHHI OyTH HaJaH1 JOKa3H, 10
M1TBEPKYIOTH MOCTiHHE mpaBo Ha JikyBaHHsI MIIC IVA Tumy.

JlikyBaHHs 3a Jiep>KaBHI KOIITU B paMkax [Iporpamu Moke mpooBKyBaTUCS, SIKIIIO
HE 3aCTOCOBYETHCS OJHA ab0 JEKUIbKa 3 HACTYIHUX CHUTyalllil: Mpomyck Oinbmie 3
1H(y31i npoTtsaroMm 14  wMicsAmiB, KpIM MEIWYHUX MPUYUH TPOIMYCKy 1HQY3II;
HEJOTPUMAHHA 3aXO[IB MPOBEIEHHS OLIHKM €e()EeKTUBHOCTI Tepamii, BKIIOYHO 3
BIJIBIIyBaHHSIM 3aKJiaJly OXOPOHH 3[I0pOB's JBIYl Ha piK a00 HASBHICTh NPUUHATHOL
npuurnHu He Opatu ywacti B Ilporpami; Tepamis He MOJErmye 4u He CTaOUIizye
cumntomu MIIC IVA (sik MiHiMyM 3 3 4 OKa3HUKIB, [0 BKJIIOYAIOTh KUIbKICHUN TECT
Ha KepaTaHcyib(har B ceul, 6-XBUIMHHUN TECT XOABOM, TECTH JUXAJIBHOI Ta CEPIEBOI
dyHK1iT); cepio3Hi MOOIYH1 peakirii, MoB’s13aHi 3 IHPY31€r0, SKUM HEMOKIIUBO 3aMO0ITTH
BI/IMOBIHOIO TPEMEIHKaIli€l0 Ta/abo KOPUTYBAaHHSIM IIBHIKOCTI 1H(Y31i; pO3BUTOK
IHIIOTO HEOE3MeYHOro IS JKUTTA YU TSHKKOTO 3aXBOPIOBAHHS/MEIUYHOTO CTaHy, IO
CTaBUTH mij 3arpo3y edpektuBHicTs O3T ab0 HA TOBroTpUBaAIUil MPOTHO3 SKOTO HABPS/
yn BrumnHe O3 T; yMOBH, 3a3Ha4Y€H1 B KPUTEPISIX BUKIIIOUCHHS.

3 METOI0 aHaji3y [aHUX TMOPIBHSUIBHOI KIIHIYHOI e(EeKTUBHOCTI Ta Oe3nexku
enocynbdaszu anbda tTa TT'CK, naiikpamnioi miarpumytoyoi Tepamii (HIIT), siki Bu3HaueHi
K KoMrapaTtopu y JaucTti 3BepHeHHi MO3 Ykpainu Big 20.06.2022 Ne25-01/13739/2-22,
st mikyBanHg MIIC IVA tuny (cunnpomy Mopkio A) y Mauli€eHTIiB OyJb-IKOrO BIKY,
MIPOBEICHO TMONIYK BTOPMHHHUX JpKepen iHdopmalii 1moa0 A0Ka30BUX JaHUX Yy 0asi
nanux PubMed database, The Cochrane Library Database.

KuiniyHe nuTaHHSA: BU3HAUYUTH KITIHIYHY €PEKTUBHICTh Ta 0e3MeKy eocylbdasu
anbda nopiBasiHO 3 TT'CK ans nikyBanns mamiedTiB 3 MIIC IVA Oyab-skoro BiKy.

JlocrizkyBaHa nmomyJasilis: nauieHTH Oyab-axoro Biky 13 MIIC IVA.
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JocaikyBanuii Jikapcbkuid 3aci0: enocynbsdasza anbda (2 mr/kr macu tisa 1 pas
Ha THXKJIEHB).

Kommnapartop a60o meauuna texHoJiorisa nopisusinas: TT'CK.

OcHoBHI J0CHiTKyBaHi pe3yJbTaTH: pPIBEHb TJIKO3aMIHOTJIIKaHIB y cedi;
BIDKMBAHICTh; MOKa3HUKA HEUPOKOTHITUBHOTO PO3BUTKY; AHTPOMOMETPIYHI MOKA3HUKH
(3pict, Maca Tisa).

Crparerisi momyky AaHuX: TOLIYK JaHUX MPOBEACHO y Oa3ax manux PubMed,
The Cochrane Library database, PROSPERO. Ilomyk miteparypu OyB oOMexeHHIA
aHTJIOMOBHUMH CTATTSAMU Ta MOBHOTEKCTOBUMH MyOMiKaIlisiMu Ta He OyB OOMEXEeHMI
pokamu myoOmikaiii. Kpurtepii BK/JIIWOYEHHSI: CHCTEMaTW4HI OIJISAIM, MeETa-aHali3u
paHAOMI30BaHUX KIIHIYHUX JOCTIIKeHb, IO BHUBYAIN €(DEKTUBHICTH Ta Oe€3meKy
3acTocyBaHH# enocyibdazu anbda y namieHtiB 3 MIIC IVA OGyab-sikoro Biky. Kpurepii
BUKJIIOYEHHSsI: JJOCTI/DKCHHS Ha TBapUHAX, PaHI0MI30BaH1 Ta HEPaHI0MI30BaH1 KJIiHIYHI
JOCITIJIKEHHS, KOTOPTHI JIOCHIIPKEHHS, JOCTIHKEHHS BUIAJOK-KOHTPOJb, IMMyOiKaIlii
MOBOIO, BIJIMIHHOIO BiJ aHTVIIMCHKOI, JITEpAaTypHi OIJISIAM, IMyOJIiKallii JTOCTIIKEeHb, 110
HE BIAMNOBIAAIOTH  JIOCHIKYBaHOMY TmuTaHHIO. KillouoBi cjioBa  momyky:
mucopolysaccharidosis type 4A; mucopolysaccharidosis IVA; mucopolysaccharidosis
type iva; MPS IVA; morquio A syndrome; elosulfase alfa; hematopoietic cell
transplantation. 3acrocoByBanu QiabTpu: full-text, English.

VY pesynbTaTi mouryky He OyJIo BHUSIBJIEHO CHUCTEMAaTUYHUX OTJISIB Ta/abo MeTa-
aHai31B, K1 O JOCIIKYBaJIM €PEKTUBHICTh Ta O€3MeKy enocyib(ha3u anb(a MOpiBHIHO
3 TI'CK nns nikyBanus nauientis 3 MIIC IVA tumy.

Jlnst momryKy TepBHHHUX JDKEpENl JTOKA30BHX JaHWUX (KIIHIYHUX JOCTIIHKCHB)
MOPIBHSUIBHOI KJIIHIYHOT €eKTUBHOCTI Ta Oe3rneku enocynbdhazu anbdpa ta TT'CK ms
JIKyBaHHs maiieHTiB Oyap-skoro Biky 3 MIIC IVA Tunmy Oynu 3MiHEHI Kpurepii
BKJTFOUCHHS/BUKITFOYEHHS Ta (IIBTPH, 10 3aCTOCOBYBAIMCH Y TONIYKOBIM cTparerii. 3a
pe3ysibTaTaMu MPOBEICHOTO MONIyKy Oyno 3HaiaeHo 13 myOmikamiit. [licns BuuuTku
3aroJIOBKiB Ta aOCTpakTiB Ta TEPEeBIPKUA BIAMOBIAHOCTI MyONiKaIliid KITHIYHOMY
IHUTAHHIO JI TOJAIBIIOr0 aHalizy Oyia BiniOpana nyonikauis Chen H et al., 2021."

MeToro MaHOTO KOTOPTHOTO PETPOCIEKTUBHOTO JOCTIKEHHS Oylia OIliHKa
edexkTuBHOCTI JiKyBaHHs (enocynbdaza anbda ta TI'CK) mopocnux ta miteir 3 MIIC
IVA Tta pizaum eHotumnom y nopiBHsHHI 3 HenikoBaHuMU narieatamu 3 MIIC IVA Ta
CIIBCTaBHUMHU 32 BIKOM 3JJ0POBUMHU TMaIlEHTAMHU.

o xoroptHoro nocuixenHs Oynu BkiarodeH1 namienTy 3 MIIC IVA (N = 161), mo
oTpuMyBajiM enocynbdaszy anbpa 2 Mmr/kr motwkHa (N = 74) mporsarom >1 poky,
namiedTy 3 nposenenoo TI'CK (N = 8), nenikoBani (N = 79). Cepen natienrtiB 3 MIIC
IVA aBropu Bumgummau 134 3 TKKUM (QeHOTUTIOM, 25 3 ocjabieHuM, Js JTBOX
MaIieHTiB JaHi moAo0 Gpenotuny Oynu HeBigoMi. Tspkkuit peHoTun OyB BCTaHOBJICHUH,
SKIIO 3pICT MarfieHTa OyB HIDKYKUM 75-TO TIEPIICHTIIIIO BCTAHOBJIEHOT KPUBOI 3pOCTY IS
narieHTiB 3 MPS IVA. I'pynmy KOHTpPOJIO CTaHOBWUJIM 3/J0POBI MAaIli€EHTH, 3 CEPEAHIM

https://onlinelibrary.wiley.com/doi/epdf/10.1002/mgg3.1806
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BiKOM 9,19-43,55 pokiB (N = 145).

Kinyeea  mouka  epexmusnocmi: ~ pe3ylbTaTd  OIHKU  TOBCSIKICHHOL
KUTTEMIsUIBHOCTI (Activities of Daily Living, ADL) 3a 4 mokasHuKaMu: «pyx» (x0a60a,
NepecyBaHHs MO CXOJaX, PYXJUBICTb PYK, BHUTPUBAIICTH), «pyX Ta II3HABaJIbHA
aKTUBHICTRY» (TyasieT/ocoOucTa Tiri€Ha, TMepeoJsaraHHs, KYyIMaHHs, NOpUdoM 1xi),
«I3HaBajbHA aKTUBHICTHY» (PO3YMIHHS, MIATPUMAHHSI PO3MOBHU, Y4aCcTh B CYCIUIBHOMY
KUTTI1, BUpiIEHHS pobuem), «inm cumntomu MIICy» (po6ota/HaBuaHHS, TOBEAIHKOBI
npo0aemMu, COH, OUTb, MOXKJIMBICTH PO3THHAHHS CYTJIO0IB, CTaH JUXAJIBHOI CUCTEMH,
1H(eKI111HI 3aXBOPIOBaHHS, 31p, CIIyX, alleTUT, 3I0POB’s IIKIpH, BOJIOCCS).

BpaxoByroun pocnijpkyBaHe KIIIHIYHE THUTAHHS IMiJT Yac MPOBEICHHS JICpPKaBHOI
OMT 3a CKOpPOYEHOIO MPOIEAYPOI0, a CaM€ BU3HAYUTH KIIIHIYHY €()EKTHUBHICTh Ta
oesneky enocyibdazu anbha nopiBHsaHo 3 TI'CK nns nikyBanss namieHTi 3 MIIC IVA
OyIb-IKOTO BIKY, HIKYE y BHUCHOBKY TPEJCTaBIEHl pe3yjbTaTH caMme I I[bOTro
MOPIBHSTHHS.

Pesynomamu oyinku noscakoennoi scummeoisibHOCmi.

BiaMiHHICTB y pe3ysbTaTax OIIHKUA MOBCAKIACHHOI KUTTEAISUIBHOCTI y MAIIEHTIB 3
TSOKKUM (PEeHOTUTIOM OyJia CTaTUCTUYHO HE 3HAUYIIOK 33 TOKA3HUKOM «pyx» (t-test
p=0,02268), «pyx Ta mi3HaBaJbHa aKTUBHICTHY (t-test p=0,1447), «mi3HaBasbHA
akTuBHICTHY (t-test p=0,1474), «inmi cumnromu MIICy (t-test p=0,0772) wmix
NalleHTaMu, SIKI OTpUMYBaIM elocyib(da3dy anbda Ta nalleHTaMu, SKI [EPEeHeCId
TI'CK.

OTxe, 3a BUCHOBKAMH aBTOPIB HEMAa€ CTAaTUCTHUYHOI PI3HULI NPU MOPIBHIHHI
noBroctpokoBux edektiB TI'CK 1 ®3T, ane a1 miaATBEpKEHHS CJIiJI OLIHUTH O1IbIIe
namieHTiB, komy npoBenaeHa TI'CK, Tak sk B HaBeIeHOMY JOCIIKEHHI MpUAMAaIH
yuacth 8 mamieHTtiB micas TI'CK. PanHe BTpy4yaHHSI € KIIFOUOBHUM JJIsl YHOBIIbHEHHS
MPOrpeCyBaHHS XBOPOOH.

[lim wac mpoBeneHHs nepkaBHoi OMT 3a CKOpPOUECHOI TMIPOIEITYPOO
YIOBHOBOXXEHUM OPTaHOM OYJIO OIIIHEHO METOJIOJIOTIuHY sKicTh myOikaiii Chen H et
al., 2021 3a aganroBanuM JictoM oIliHku HacTtaHoBH SIGN 50 (Methodology checklist
2: cohort studies'®). B panoMy KOroprHOMy IOCHIKEHHI PpO3IJIANANOCH YiTKO
chopMmyIbOoBaHEe KITIHIYHE MUTaHHA. ['pynu, BUOpaHi JUisl MOPIBHSHHS, OYJIM CXOXKUMH
I0JI0 BCIX XapaKTEPUCTHK, OKPIM BiKY (Y KOHTPOJIBHIHM TpyIi cepeaHiil Bik OyB 9 pokiB,
cepennid Bik y mamieHTiB 13 MIIC cranoBuB mpubauzHo 18 pokiB). Pesymnbratu i
BUKOPUCTOBYBaH1 KPUTEPIi IS iX BUMIPIOBaHHSI BU3HA4YeH1. Y MyOJiKallli HeI0CTaTHBO
iH(dopMaIlli 100 MOPIBHIOBAHOCTI Yacy MPOBEJEHHS CIOCTEPEXKEHb MK TpylamH,
SKUM YHHOM 31HCHIOBAIIOCH CIIOCTEPEKECHHSI, TTOBHOTA CIIOCTEPEKECHHS. METO/1 OILiHKH
BTPYYaHHS € HaAIMHUM, TaKk SK BUKOPHUCTOBYBaHI BUMIPIOBAHHS YITKO BH3HAUYEHI 1
MaloTh BiIOMHUH CTyMHiHb TOYHOCTI. Jloka3w 3 1HIHMX JpKepen Oynu BUKOPHCTaHi, 100
IPOJAEMOHCTPYBAaTH, IIO0 METOJ OILIHKH PE3yJbTaTy € JOCTOBIPHUM 1 HamiiiHuUM. Y
nmyOmiKarii 3ragyroThcs GakTOpu BTpyUYaHHS (HAMPUKIIAI, BIK YYACHUKIB JTOCHIIKEHHS),

"https://www.sign.ac.uk/what-we-do/methodology/checklists/
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ajie He KOMEHTYIOThCSl a00 aHAJI3YIOThCS II0JI0 MOTEHILIMHOrO BIUIMBY Ha pE3yJIbTaTH.
HaBenenuii cykynmHuiM 3a BIKOM pe3yjbTaT, OJHAK HE MPEACTABICHUI aHali3 cepe
MaIi€HTIB PI3HOTO BIKY, IO MOTEHIIIHO MOXe BIUIMHYTH Ha pe3yJbTaTH, OTPUMaHI IpH
3aIIOBHEHHI TaKUX PO3JILIIB OMUTYBAIbHUKA «PyX», «PyX Ta Mi3HABaJIbHA aKTHUBHICTHY,
«I3HaBajJbHA aKTUBHICTHY. Y IMyOIiKaIlil ONMUcaHl CTaTUCTUYHI METOJIM Ta MAXOIU JJIs
aHaJi3y OTpUMaHUX Pe3yJbTaTiB, JIOBIpUl IHTEPBAIM HE NpPEACTaBjcHI. TakuM YHUHOM,
nyomikariss Chen H et al., 2021 BianoBimae Oinbmiocti kputepisMm omiHKH SIGN,
BCTAHOBJICHO MPUIHATHY METOJIOJIOTIYHY AKICTb.

JlonaTtkoBo Oyna 3amyleHa MOIIyKOBa CTpaTeris JJis BHUSBICHHS BTOPUHHHUX
JDKepen JI0Ka30BUX JaHUX MOPIBHSUIBHOI KIIIHIYHOI €()eKTUBHOCTI enocynbdas3u aiabda
ta HIIT.

Kuainiune nmuTanHsi: BU3HAYUTH €(EKTUBHICTh Ta Oe3meky enocynbdasu anbdha
nopiBHsiHO 3 HIIT ans nikyBanns maimienTtiB 3 MIIC IVA Oyab-sKOro BiKy.

JocaigxyBaHna nmomyJasinis: namieHTu 0yab-axoro Biky 13 MIIC IV.

JocaigxyBanuii Jikapcbkuii 3aci0: enocynbdaza anbda (2 mr/kr macu Tina 1 pas
Ha THXKJEHB).

Kommnaparop: HIIT.

OcHOBHI J0CTiIKyBaHi pe3yJabTaTH: PE3yJIbTATU TECTY 3 6-XBUIMHHOIO XOIb00I0
(six-minute walk test, 6(MWT), piBeHb kepatancynbdaTy B cedi; NOKa3HUKU JTUXATbHOI
¢bynkuii (OXKEIL, ODB1).

KpuTepii BK/IIOYEHHSI: CHCTEMATU4YHI OIJIAJIA, METa-aHaJi3d PaHJIOMI30BAHHUX
KIIHIYHUX JOCHIPKeHb, [0 BHUBYaIM €(QEKTUBHICTh Ta O0€3MeKy 3acTOCYBaHHS
enocynbdazu anbpa y mnamieHtiB 3 MIIC IVA Oynp-skoro Biky. Kpwurepii
BUKJIIOYEHHSI: JTOCTI/PKCHHSI Ha TBapUHaX, PaHI0MI30BaHI Ta HEPaHI0MI30BaHi KJI1HIYHI
JOCIIKEHHSI, KOTOPTHI JOCHIIKEHHS, JOCIIJPKEHHSI BUIAIOK-KOHTPOJIb, MyOJIiKaIlii
MOBOIO, BIJIMIHHOIO BiJ aHTVIIMCHKOI, JITEpAaTypHI OIJISIAM, IMyOJiKallii JTOCTIIKEeHb, 110
HE BIAMOBIAAIOTH JOCHIPKYBAaHOMY NHUTaHHIO Ta/abo momymsii. KirwodoBi cioBa
momyky:  mucopolysaccharidosis  type  4A;  mucopolysaccharidosis  IVA;
mucopolysaccharidosis type iva; MPS IVA; morquio A syndrome; elosulfase alfa, best
supportive care. 3actocoByBaiuchk ¢iabTpu: full-text, English. Poxu momryky 3 2010 o
2022 pik BkiouHo. [lomyk mitepaTypu OyB OOMEXEHUW aHTJIOMOBHUMH CTATTSAMH Ta
MOBHOTEKCTOBUMHU IMyOJIIKAIISIMU Y BITBHOMY JIOCTYTIL.

B pe3ynbrari nomyky 3a BU3HaUY€HUMHU KputTepisiMu B 0a3i ganux PubMed ta The
Cochrane Library database - Oyno 3naiineno 2 myOmikarii (Shemesh E et al., 2018 ta
Schrover R et al., 2017). Ilicis BUYMTKHM 3arojioBKiB Ta aOCTpakTiB 1 MHEpeBIpKU
BIJIOBITHOCTI BUBHAYEHOMY KJIIHIYHOMY MUTAaHHIO BKa3aH1 MyOJikaiii Oyiu BIAXUIIEHI.

BonHoyac HeoOXiHO 3a3HA4YMTH, IO MMiJ 4Yac mpoBeacHHs AepkaBHOi OMT 3a
CKOPOYEHOIO TMpOLEAYypOI0 YNOBHOBaXX€HHWM opraH 3 JnepkaBHoi OMT kepyerbcs
PEKOMEHAAITIIMH HACTaHOBH «JleprkaBHa OIliHKA MEIUYHUX TEXHOJIOTIN JIJIS JTIKAPChKUX
3aco0iBy CT-H MO3VY 42-9.1:2021, 3arBepmxeHoi Hakazom MO3 VYkpainu Bif
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29.03.2021 Ne 593 (mami - Hacranmosa)'’. Sk 3a3Haueno y HacranoBi, y BHmagxy
3aCTOCYBaHHS JIIKAPCHKUX 3acO01B JJIs JIIKYBaHHS piAKicCHUX (op(aHHUX) 3aXBOPIOBaHb,
HEO0OX1THO BpaxyBaTH BECh CIEKTP KIIHIYHUX JOCHIKEHb, TOOTO BCl HasBHI JOKa30BI
JlaHl, BKJIFOYAIOUM paHJIOMI30BaHl KJIIHIYHI JOCIIDKCHHS (K1 3aKIHYWINCh Ta SKi
TPUBAIOTh), MOCHIIKEHHsT Oe3 MopiBHAHHA (aHri. single arm study), cmoctepexHi
JTOCTIKeHHsT Ta Oy/b-sKl SKICHI JOKa30Bl JaHi, MOB’sA3aHl 3 JOCBIJIOM MAIli€HTIB, Ta
KIIHIYHUX EKCIEpTIB, SKI BUKOPHUCTOBYBAJIM OIIHIOBaHY TEXHOJOTi0 abo 3HailoMi 3
BIJIMOBITHAM 3aXBOPIOBAHHSM, TOMY JUIA TIONIYKY JOKAa30BUX JaHWUX KITIHIYHOI
epexTuBHOCTI Ta Oe3meku ernocynbdasu ambdpa mopiBusHo 3 HIIT mpu nikyBanHs
nariedTiB 3 MIIC IVA Oyab-sikoro Biky Oynu 3MiHEeH1 QiIbTpH, IO 3aCTOCOBYBAJIHCH, a
caMe TMONIyK TMEPBUHHUX JKEped JIOKA30BUX JaHUX TMOPIBHSUIBHOI  KIIHIYHOI
e eKTHUBHOCTI enocyibdaszu anbda ta HIIT.

KuainiyHe nmuTaHHsA: BU3HAYUTH €(DEKTUBHICTH Ta Oe3meKky ejocyibdhazu aabha
nopiBHsiHO 3 HIIT anst nikyBanns maimientiB 3 MIIC IVA Oyab-sKOro BiKy.

JocaigxyBaHa nomyJjasimis: nmamieHT 0yab-sikoro Biky 13 MIIC IVA.

JocaigxyBanuii Jikapcbkuii 3aci0: enocynbdaza anbda (2 mr/kr macu Tina 1 pas
Ha THXKJIEHB).

Kommnaparop: HIIT.

OcHOBHI J0CTiTKyBaHi pe3yJabTaTH: PE3yJIbTATU TECTY 3 6-XBUIMHHOIO XOIb00I0
(six-minute walk test, 6B MWT), piBeHb KepaTtaHcynb(aTy B c€4i; NOKa3HUKHU IUXATbHOI
¢bynkuii (OXKEIL, ODB1).

Kpurepii BKiIOYeHHSI: KIIIHIYHI, PAaHAOMI30BaH1 KIIHIYHI JOCIIDKEHHS, IO
BUBYAIM €PEKTUBHICTh Ta OE3MEKY 3aCTOCYBaHHS eJiocysib(a3u aibda y MalieHTiB 3
MIIC IVA Oynp-sxoro Biky. Kpurepii BHUK/IIOYeHHSI: OCIIKEHHS Ha TBapHHAX,
JOCHIKCHHSI BUIAJIOK-KOHTPOJIb, MyOJiKallii MOBOI, BIAMIHHOIO Bl aHTJIIHCHKOI,
nmyOJiKamii JA0CHiKeHb, IO HE BIAMOBIIAIOTH JOCIHIKYBAHOMY IMUTaHHIO Ta/abo
nomymsnii.  KuarowoBi  ciaoBa  momyky: mucopolysaccharidosis  type  4A;
mucopolysaccharidosis IVA; mucopolysaccharidosis type iva; MPS IVA; morquio A
syndrome; elosulfase alfa. 3actocoByBanuce dhineTpu: full-text, English. Poxu momyky 3
2010 mo 2022 pik BkmroyHo. [lomyk miteparypu OyB OOMEXEHHIl aHTIIOMOBHUMH
CTaTTSIMU Ta MOBHOTEKCTOBUMHU MYyOTIKAIISIMU Y BUTBHOMY JIOCTYTIL.

B pesynbrari nomuryky 3a BU3HaueHUMHU KpuTepisimu B 6a31 qanux PubMed Ta The
Cochrane Library database - 0yso 3HaineHo 22 rutatu. [licisi BHUUTKY 3aroJI0BKIB, 715
BUYUTKH a0CTpakTiB BifgiOpano 11 myOmikaiii. ITicas BUuuTKH abCTpaKTIB Ta MEPEBIPKU
nyOJiKaiiii BIiAMOBIIHOCTI BU3HAYEHOMY KIIHIYHOMY MHMTAHHIO, Ul MOAAIBLIOTO
aHaii3y Ta TPEACTABICHHS Yy BUCHOBKY pE3yJbTaTiB MOPIBHAJIBHOI KIIHIYHOI
e(eKTUBHOCTI enocyiabdasu anbda 3 HAUKpaIIow MiATPUMYIOUYOI0 TEpaIieo BiAiOpaHo
nocmmikeaass MOR-004 ta mocnimkxeaas MOR-005. Jocmimxeras MOR-004 onmcane

https://www.dec.gov.ua/wp-content/uploads/202 1/omt/Attitude_v1.pdf
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y nybmikauii Hendriksz CJ et al., 2014'8, a ny6nixauis Hendriksz CJ et al., 2015"
HaBOAUTH pe3ynbTatu gociikeHHss MOR-004 3a TpeTUHHUMHU KIHIEBUMH TOYKaMH,
BUKopucTOBYtoun panroBuii tect O'bpaena. Jlociimkenns MOR-005 omnucane y
ny6unikauii Hendriksz CJ et al., 2016%.

Y ny6nikamii Hendriksz CJ et al.,, 2014 mnpencraBiieHe OaraTroHalliOHaJIbHE,
MYJIbTUIICHTPOBE, MOJIBIIHE clline, Mmiane00-KOHTPoIboBaHe 24 THKHEBE JOCIIIKEHHS
dazu 3, mero sKkoro Oyna omiHKa €e(QEeKTUBHOCTI JBOX pPEXHUMIB J03YBaHHS
enocynbdazu anbda (2,0 mr/kr/TwkaeHs Ta 2,0 Mr/Kr/depe3 THXKICHb) MOPIBHSHO 3
miare6o s aikyBanHs gopochux ta faiter 3 MIIC IVA (curapom Mopkio A).

KpuTepii BkItOUEHHS: KIIHIYHO MIATBEPKEHHUN AlarHo3 cuHapomy Mopkio A (Ha
OCHOBI KJIHIYHMX O3HAK/CHUMIITOMIB, JOKYMEHTAJIBHO MiJTBEPIKEHOTO 3HIKEHHS
akTUBHOCTI (pepmenTa GALNS, reHeTHyHe TeCTyBaHHS); CEPEHIN MOKA3HUK BIJCTaHI
3a pe3ynbTaTaMu 0-XBHJIMHHOTO TecTy X01bp0u >30 Ta <325 m. Kpurepii BukitoueHHs 3
nocimimxenusi: TI'CK B anamHesi, momepeiHe JiKyBaHHs enocylb(dazoro anbda,
Cepio3HE XIpypriyHE BTPYUYaHHSI MPOTATOM 3 MICSAIIB J0 MOYATKy JOCTIJKEHHS a0o
3aIIaHOBaHe MPOTATOM 24 THXKHIB TEpioay Teparii, BariTHICTh/TUIaHYBaHHS BariTHOCTI,
rOJlyBaHHSI TPYHJI0, HASBHICTh CYMYTHbHOI'O 3aXBOPIOBAHHS, HACTIAKU SIKOTO MOTJIH
BIUTMHYTH HA IOTPUMAHHS PEKUMY Tepallii/KOMIUIAEHCY B JOCIIKEHHI.

Jlo KITHIYHOTO JOCHIKEHHSI OyJIM BKJIFOUEHI MAIlleHTH BIKOM >5 pokiB (N=176),
aki Oynu panaomizoBasi (1:1:1) y rpyny enocynbdasu anbdpa 2,0 MI/Kr yepe3 TUKICHb
(N=59), rpyny enocynbdaszu ansbha 2,0 mr/kr motuwxkas (N=58), ado miarnedo (N=59).
3a BUKIIIOYEHHSAM OJHOTO MAIl€HTa 3 IPYNU €Iocyib(pasu, BCl YUACHUKU 3aBEPIIMIIN
JOCJIIKEHHS.

[TamieHTH OTpUMYBaIM MONEPEIHE JIKYBaHHS (Mpuon3HO 32 30-60 XBUIMH niepes
KOXHOIO 1H(Y31€10 JOCH)KYBAaHOTO Ipenapary) aHTUTICTAMIHHUM MpernapaTom
(mepeBa)kHO HE CENATUBHHUM, TAaKUM SK IETUPU3WH abo sopartaauH). CemnaTuBHUIA
AHTUTICTaMIHHUH TMperapart adbo mpeMeIuKaIliio 3 J0JaTKOBUMH JIIKAPCHKUMH 3ac00aMu,
TakuMu sk H2-OnmokaTopu, aHTAaroHICTH JIEMKOTPIEHOBUX PEIENTOPIB, CTEPOiAHI
KOPTUKOCTEPOiu Ta/ab0 >KapO3HWKYIOUl TMpernapaTd, MOKHa OyJio Npu3HAYaTH
narieHTaM 3 BIJOMUMH (haKTOpaMu PU3UKY PO3BUTKY 1H(QY3IMHUX peakiliii, TAKUMHU K
1H(Dy31iH1 peakIiii B anHaMHe31 abo aneprisi.

Ilepsunna kinyesa mouxka eghekmuenocmi: BIACTaHb 3a pe3yjibTaTamMu 6-
XBWJIMHHOTO TECTY XOAhOU.

Bmopunni xinyegi mouku egexmusrHocmi: Pe3yAbTaTU 3-XBUWJIUHHOTO TECTY
iAoMY TIO CXOJIax, 3MiHa PIBHIO KepaTaHCyab(]aTy B cedi.

Tpemunni  KiHyegi  MOUKU eghexmugHocmi: pe3yJibTaThd  AUXAIBHUX
¢dbynkuionansHux TecTiB (OXKEJL, ODBI1, makcumalibHa TOBUIbHA BEHTUIISIIS JIET€Hb,

"®Hendriksz CJ, Burton B, Fleming TR et al. Efficacy and safety of enzyme replacement therapy with BMN 110 (elosulfase alfa) for Morquio A
syndrom45-014-9715-6 https://link.springer.com/content/pdf/1e (mucopolysaccharidosis IVA): a phase 3 randomised placebo-controlled study. J Inherit
Metab Dis. 2014;37(6):979-990. doi:10.1007/s1050.1007/s10545-014-9715-6.pdf

“Hendriksz CJ, Giuglianib R, Harmatz P et al. Multi-domain impact of elosulfase alfa in Morquio A syndrome in the pivotal phase III trial. Molecular
Genetics and Metabolism 2015; 114(2);178-185. https://doi.org/10.1016/j.ymgme.2014.08.012

2Hendriksz CJ, Parini R, AlSayed MD, et al. Long-term endurance and safety of elosulfase alfa enzyme replacement therapy in patients with Morquio A
syndrome. Mol Genet Metab. 2016;119(1-2):131-143. doi:10.1016/j.ymgme.2016.05.018
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gac (OpCOBaHOTO BHJMXY, (hOpPCOBaHA 1HCIIPATOpPHA KUTTEBA €MHICTh); TMOBCAKICHHA
KUTTETISUIBHICTD (OI[IHIOBAJIM 32 aHKETOIO 3 OIIIHKHU CTaHy 3/10poB's namieHTiB 3 MIIC 3a
nanumu  porysnansHukiB - (MPS-HAQ  Caregivers Domain); aHTponoMeTpuyHi
MOKAa3HUKU (3pICT, MIBHUIKICTH POCTY, BHUCOTAa CHJIHHS, JOBXKHWHA KICTOK HIDKHIX
KIHI[IBOK, Bara); ciyX (OI[iHIOBAaBCS 3a JIONOMOIOIO0 ayaioMeTpii), exoKapjiorpama
(BUMIpIOBaHHSI BHPAXEHOCTI CTEHO3a 1 peryprirtaiii KjanaHiB), MOMYTHIHHS POTIBKU
(omiHroBajocst Tpu (Hi3UIHOMY OTIJISLI), pEeHTreHorpadidyHe 0OCTEeKEHHS IIMIUHOTO Ta
MOTIEPEKOBOr0 BIAUIIB XpeOTa, a Anus mamieHTiB <20 pokiB peHTreHorpadis HIKHIX
KIHI[IBOK JIJI1 BH3HAYeHHS MOBXWHH Hir; Oioximiudi mokasHuku (TNFa, C-xiHneBwmii
st C-timonentun (CTX1) 1 N-nmponentuy komareny tumy [TA (PIIANP).

Komnosumna xinyesa mouka egexmusrHocmi: KOMIUIEKCHA OLlIHKa pe3yNbTaTiB 6-
XBUJIMHHOTO TECTY XOIbOM, 3-XBHJIMHHOTO TECTY MiAHOMY MO CXO0JaX, MaKCHUMAaJIbHOI
noBUTbHOT BeHTW M. KokeH 3 pe3ysibTaTiB O-XBUJIMHHOTO TECTy XOJb0H, 3-
XBUJIMHHOTO TECTY MiIHOMY IO CXO0JaX Ta MaKCUMaJIbHOI JOBIIHLHOI BEHTHJIALL JIET€Hb
HOpMaJIi3yBaBcsi sIK Z-0aj, BUKOPUCTOBYIOUM OOYHCIIEHE CepedHeE Ta CTaHIapTHE
BIJIXWJICHHS BCiX 0a30BUX PIBHIB, B3SITHX 32 eTaJioH. KOMIMO3UTHUI MiaX1a IPYHTYBaBCS
Ha BUPIBHIOBaHHI Baru 3 24-TH>KHEBUX 3MIH BijJ 0a30BO1 JiHII TPbOX KOMIIOHEHTIB Z-
OautiB.

llepeunni xinyesi mouxu de3nexu: NoOIUH1 ePEKTH; peakIlii, MOB’s13aHil 3 1HY31€10;
IMyHOT€HHICTb.

BignoBigHo 10 1HCTPYKIII MJIS MEAUYHOTO 3aCTOCYBaHHSA, SKa 3aTBEp/KEHa
HakazoM MO3 VYkpainu, enocynbdaszu anbda BBOAUTECA 2,0 MI/KI/THAKACHDb, HIKUYE Y
BUCHOBKY HAaBOJATHCS PE3YJIbTaTH MOPIBHSUIBHOI KIHIYHOI €(pEKTHUBHOCTI Ta OE3MEKH
NalI€HTIB rpymnu enocynbdaszu anbda 2,0 MI/Kr/THKIEHb MOPIBHSAHO 3 TU1a1e0o0.

Pe3yabTarn KJIHIYHOI e(eKTHBHOCTI BHU3HA4Y€Hl K 3MOJEIbOBAHUMN e(eKT
JIKYBaHHS y BUTJISII PI3HUIN MDK CEpPeAHIMU MOKa3HUKAMU 3MIHHU BiJl BUX1JTHOTO PiBHS
710 24 THXKHS y TpyIi enocyibdas3u anbha Ta 3MIHU Bij BUXITHOTO PIBHA 10 24 THXHS Yy
rpymi 1urane6o (a8 BU3HAYCHHS CEPEIHIX 3HAUYeHb Ta 3MEHIISHHS 1HIWBITyaabHOI
BapiabeIbHOCTI MOKA3HUKIB aBTOPAMH ITyOTiKallli OyB 3aCTOCOBAaHUIN METO]I HAWMEHIIIUX
KBaJIPaTIB):

- TPUPICT BIACTaHI 3a pe3ysibTaTaMu O-XBUJIMHHOTO TECTy XOJAOM B TpyIi
enocynbdasu mopiBHAHO 3 1uianedo ckiaB 22,5 M (95% CI Bix 4,0 no 40,9; P=0,017).
AHani3 miarpyn He HaJaB MEPEKOHIMBUX JI0Ka3iB 3MIHU Pe3yJbTaTy O-XBUJIMHHOIO
TECTy, 3aJeKHO BiJ BIKOBOi TPYyIH, CTaTi, pack Ta reorpadiyHoro perioHy, mpote
criocTepiraiacs TeHJEHIIis 10 OUIbIIOro BIUIMBY 3aCTOCYBaHHS ejocyibdasu aibda Ha
pe3ynbTaTy O-XBUJIMHHOTO TECTy y TAlllEHTIB 13 BUXIJHUM pIBHEM BIJICTaHI 3a
pe3yJibTaTamMu 6-XBUIMHHOTO TeCTy X0Ap0u<200 M 1 10 MeHIIMX €(eKTiB y MaIll€HTIB 13
BUX1THUM piBHEM 6MWT>200 Mm;

- TIPUPICT 3a pe3yJIbTaTaMH 3-XBWJIMHHOTO TECTy MIAMOMY MO CXOJlaX B JOCTIAHIN
rpyni 0yB 1,1 cxonunok/xB (95% CI Bix -2,1 no 4,4; P=0,494);
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- enocynb(dasza mMOpiBHAHO 3 IUIaneb0 TMpu3Bena 0 3HWKEHHS PIBHA
keparancynbdaty B ceui Ha 40,7% (95% CI Big —49,0 no —32.,4; P<0,001);

- MakcUMaJbHa JIOBUIbHA BEHTWIALIS JIETeHb B Tpymi enocynbda3u anbda
NopiBHSHO 3 Tutare6o 30inbimiack Ha 10,3% (95% CI Bix -1,8 no 22,4; P=0,094);

- [0 CTOCY€ETHCS KOMITO3UTHOI KiHIIEBOi TOUKH €(PEKTUBHOCTI (sKa 00’ eaHye Z-0ai
6-XBUJIMHHOTO TECTY XO0/AbOW, 3-XBWJIMHHOIO TECTy MIAHOMYy IO CXOJax Ta
MaKCHUMaJbHOI JOBUIbHOT BEHTWJIALIT JIETEHb) OI[iHEHWM e(eKT JiKyBaHHS Ha 24-My
THXKHI U enocynbdasu anbda 2,0 MI/Kr/TkAeHb MOPIBHIHO 3 miaredo craHoBus 0,1
(95% CI Bixg -0,0 mo 0,3);

- OXEJI 3pocna Ha 3,3% (95% CI Big —3,1 go 9,6) mpu Tepamii enocyinbhazoro
anb(Qa TOPIBHIHO 3 MUIareoo;

- O®B1 36inbmuBcsa Ha 1,8% (95% CI Big —5,5 1o 9,2) nipu Teparii enocyibdpazoro
anb(Qa MOPIBHIHO 3 M1a1eoo;

- 3a aHKETOI 3 OI[HKM CcTaHy 370poB's mnaimieHTiB 3 MIIC 3a manumwu
nornsiganbHukiB (MPS-HAQ Caregivers Domain) npu Tepamii enocyibdazoro anbgha
MOKPAIIWIKCh TOPIBHSHO 3 IJ1anedo: 6a 1oMeHy JOTMOMOTH JOTJIsIalibHUKaM BUPIC HA
0,9 (95% CI Big —2,8 no 1,1), 6ain nomeny Mmoo6ibHOCTI 3pic Ha 0,3 (95% CI Big —0,8 1o
0,3), onHak 6an joMeHy camoonomoru 3uu3uBces Ha 0,1 (95% CI Bix —0,3 10 0,5);

- aHTPONMOMETPUYHI MOKA3HUKHU: BHACIIZOK Teparii enocynibdazor aibda Z-6ain
napameTpy 3pocty 30inbmmuBes Ha 0,1 (95% CI Big —0,0 no 0,3), Z-6an mapamerpy
MBUJIKICT pocTy 30u1biuBes Ha 0,4 (95% CI Big —0,1 mo 0,9) mopiBHSAHO 3 TPymHoro
riareoo.

Ax 3a3HayeHo y myOJiKamii BIAMIHHOCTI MDK JOCHIPKYBAaHMMM TpynamMu 3a
pe3ynbTaTamMH ayaioMeTpli, eXOKapAlorpamu, 1010 MOMYTHIHHI POTiBKM a00 JOBXKHUHI
KICTOK HWKHIX KIHIIBOK OyJIM HEBEIUKUMH, OJHAK pEe3yJbTaTH IIOJ0 Yacy
dbopcoBaHoro BuANXY, (OPCOBAHOI IHCHIPATOPHOI JKUTTEBOI €MHOCTI JICTCHb,
pE3yNbTATIB ayJIOMETpii, €XOKap/iorpaMu, MOMYTHIHHS POTIBKH, JOBXHHH KICTOK
HUKHIX KIHIIBOK, PEHTreHorpaiyHOro OOCTEKEHHS IIMMHOTO Ta MOMEPEKOBOTO
BB XpeOTa, a jisg marieHTiB <20 pokiB peHTreHorpadii HWKHIX KIHIIIBOK JIJIs
BU3HAYCHHS JOBXHHHM HIT B IMyOJikailii He mpenacraBiieHi. JIikyBaHHS enocyib(has3or
anb(a Takox He OyJI0 MOB’si3aHE 31 3HWKEHHSIM Ipo3anaibHoro mapkepa kposi TNFa
a6o 3minamu piBHIB PITANP a6o CTXI, sKi € mpoayKTaMu MOCUIIEHOTO METaboi3My
XpsIIla Ta KiCTOK.

Pe3ynbTaTH nepBUHHOI KiHLIEBOI TOUKH 0e3NeKH:

Ha ¢oni mikyBanHsa enocynbdazoro anbda y 56 narientiB (96,6%) Biamiuanacs
nosiea 1moOiuyHux edekTiB. HaiOuipm yactumMu moOiyHUMU edexTtamu OyiM Jierki Ta
NOMIpHI, TOB’si3aHl 3 1H(QY3let0 (OMOBaHHS, MIpeKcis, ToJoBHUM Ou1b). YacroTa ix
cknana 91,5% B rpym mane6o 1 89,7% y rpyni enocynbdaszu. Sk MIHIMYM OAMH
cepiio3Huil moOIYHM edekT 3ycTpiuaBcs y 2 mamieHTiB (3,4%) rpymnu 1utane6o 1y 9
xBopux (15,5%) rpynu enocynbdazu anbda, ane KOACH 3 HHUX HE NPHU3BIB [0
nepepuBaHHs jgociipkeHHs. Cepel IUX peakIlii Tepamis mpu3Beia 10 BUIMAIKIB
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nHeBMOHIi y 2 oci0 (3,4%), rinepuytiuBocTi/Oonto B Micii 1HGY31i/iHGEKIT HUKHIX
JTUXaTbHUX MUISX1B/CEPEIHBOTO OTUTY/ypTHKAPIi/BIpyCHOT 1H(EKIIIT BEPXHIX JUXATbHUX
nuiaxis/omoBanHs/ - o 1 mamienty (1,7%). Takox He MOBLAOMIIIIOCS PO CMEPTENbHI
BUITAJKH M1 YaC JTOCIIKEHHS.

VY BCiX Nali€eHTIB, SKI OTpUMYBaIu enocyibdasy ainbda, yTBOPIOBAIUCH A0 Hei
anTuTL1a. He3Bakaroun Ha BHUCOKY 4YacTOTYy YTBOPEHHS aHTHUTUI MPOTH elocyibdasu
anb(a, y TaIIE€HTIB CIOCTEpIranocs 3HWKEHHS pPIBHA KepaTaHCyibpaTy y cedi Ta
MOKPAIYyBAJIUCh PE3yNbTaTh O-XBIWJIMHHOTO TecTy XxoabOu. Ilim uac mocmimxeHHs
meHmie 10% cy0’ekTiB BUSBUJIM MO3UTUBHUN pe3ynbTaT TecTy Ha crneuupiunuit IgE,
OJIHAK 1€ He OyJo MOB’SA3aHO 3 MOSBOIO aHA(UIAKTUYHMX PEaKIid, 1HIIHMX MOOIYHUX
peaxIIii TinepuIyTIMBOCTI Ta/ab0 BiAMIHM JTIKYBaHHSI.

3a BUCHOBKAaMHM aBTOPIB MyOJIIKaILli TPH JIIKYBaHHI NALIEHTIB 3 CHHAPOMOM MOpKio
A enocynbdazoro anbda B 1031 2 MI/KI/ TUXKACHB MOKPAIlyBajlach iX BUTPUBAIICTh MPU
BUKOHAHHI TECTY 13 6-XBHJIMHHOIO XOJIbOOIO, 3HM)KYBABCS PIBEHb KepaTaHCyiIb(hary B
ceui, enocyibdasa anbda Masia CpusTIMBUN TPoPIb Oe3meKu.

OTxe, 3a pe3yJabTaTaMu 0araTtoleHTPOBOro, MOABIHHOTO CIINOro, Ianedo-
KOHTPOJILOBAHOTO 24 THKHEBOTO JIOCIIIP)KEHHS BCTAHOBJICHO, 110 y mamieHTtiB 3 MIIC
IVA (cungpom Mopkio A) mpu Ttepamii enocyibdazoro anbda (2 MI/Kr/THXKIEHD)
MOPIBHSHO 3 TJIAIe00 MPUPICT BIJACTaHI 3a pe3yabTaTaMu 6-XBHUJIMHHOTO TECTY XOJb0HU B
rpymi eaocyiabdasu anbga nopiBHAHO 3 mwianedo ckias 22,5 m (95% CI Bix 4,0 no 40,9;
P=0,017), piBenb kepaTancyibdary B ceui 3umxkyBaBcs Ha 40,7% (95% CI Bix —49,0 no
—32,4). 3a IHIIMMU BU3HAYCHUMHU KIHIIEBUMU KJIIHIYHUMH TOYKaMU (3-XBUWJIMHHUHN TECT
NiIAOMY TIO CXOJlaX, MaKCMMajibHa JOBUIbHA BeHTWJALIs Jjerenb, OXEJI, ODBI,
aHTPONIOMETPUYHUMH  TOKa3HMKaMu) Oyjia TEHJIEHLIs [0 TOKpPAIEHH MpH
3aCTOCYBaHHI eyiocyyb(ha3u ajbda MOPIBHIHO 3 MIanedo, OJHAK PI3HUI Yy Pe3yJIbTari
CTaTUCTUYHO HE 3Hauyma. P3HUI MK Tpynamu enocyibdasu anbda Ta TPyMoro
mianedo 3a KOMIO3UTHOIO TOYKOIO (sika 00’enHye Z-0an 6-XBUIMHHOTO TECTY XOJIbOH,
3-XBUJIMHHOTO TECTYy MIAHOMY MO CXOJaX Ta MaKCUMAaJbHOI JOBUIHHOI BEHTHIIALIL
JereHb) Toka3zaHa Ha piBHI p=0,053, MmO HE € CTaTUCTUYHO 3HAYYIIOIO, OJHAK
HAOMMKEHO JI0 TPaHUYHO 3HAYMMOTo piBHSA. Ha ¢doni nikyBanHs enocynbdhasor anbda
96,6% marieHTiB Masv MOO1YHI €PEeKTH, HAUOIBIIT YACTUMU MOOTYHUMH eeKTaMu Oyiu
JIeTK1 Ta MOMipHI peakiii, moB’s3ani 3 iHpy3ie0 (91,5% B rpym mianebo i 89,7% y
rpyni enocyinbdaszu). Sk MiHIMyM OAMH cepHO3HUN MOOIUHUN e(deKT 3ycTpiyaBca y
3,4% mnamienTiB rpynu 1manebo 1y 15,5% mnarienTiB rpynu enocyibdaszu anbda, ane
YOJICH 3 HUX HE MPU3BIB J0 MNEpEepUBaHHS ydacTi y gociikeHHl. He moBimomuisiocs
PO CMEPTENIbHI BUMAJIKH 1] Yac JOCIIIIKCHHS.

[lin wac mpoBeneHHs nepkaBHoi OMT 3a CKOpPOUEHOK TMPOLEITYPOIO
YIOBHOBOXKEHUM OPTaHOM OYJIO MPOBEJAEHO OIIIHKY METOJOJIOTIYHOI SKOCTI MyOJsiKalii
Hendriksz CJ et al.,, 2014 3a aganToBaHuM aUCTOM OLHKKH HactaHoBH SIGN 50
(Methodology checklist 2: randomised controlled trials?!). B pammomizoBanomy

2hitps://www.sign.ac.uk/what-we-do/methodology/checklists/
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MOABIMHOMY  CIIIIOMY,  IUIAIe00-KOHTPOJILOBAHOMY  KIIIHIYHOMY  JOCIIJKEHHI
BUBYAETHCSA YITKO BU3HAUCHE KJIIHIYHE MUTAHHS, MAIllEHTU OyJIM paHJIOMI30BaHi, OJTHAK
METOJI paHJoMi3allli He 3a3HayaeTbcsl, paHaoMizaiis Oyma crpaTudiKOBaHa 3a
BIICTAaHHIO, SIKy TMAIllEHTU MOIJIM TMPOWTH Ha 0a30BOMY BI3HUTI 3a PE3ylIbTaTOM 6-
XBUJIMHHOTO TECTY XOJh0M, Ta BIKOM. Y MyOJiKaIlli He OMMCaHUN METO MPUXOBYBAaHHS
pPO3IOIIY Talll€HTIB 0 TPy HAa MOMEHT iX BKJIIOUCHHS y gociipkeHHs. [larmienTw,
JOCTIAHUKN HE Mand iHQopMarii mpo NpHU3HAUEHHS JIKyBaHHS MPOTATOM YCHOTO
JOCTIPKEHHS M1 10 3aBEpIIeHHS OCTaTOYHOTO aHamizy. [lamienTn, siki Oyau BKIIOYEHI Yy
nochikeHHs, Oynmu BikoMm Bim 5 mo 57 pokiB (cepemniii Bik 11,9 poky). ba3osi
nemorpadiuHi MOKa3HUKH Ta XapaKTEPUCTUKHU MAIIEHTIB CEpe/l TPy JOCHTIKEHHs Oyiu
NoMIOHUMH, HE BHABICHO 3HAYUMOI PI3HUII MDK TpylnaMu JIKyBaHHS, KpiM
JOCITIIJKYBAHOTO JIIKYBaHHs. Pe3ynbraty BUMIPIOBAJINCS Yy CTaHAAPTHUM, BaJIJHHUMA Ta
HaJIMHUN croci6. Y gochipkeHHs Oyjo paHomi3zoBaHo 177 maili€HTiB, OTPUMYBAIH
JOCHTIKyBaHe JiKyBaHHs 176 maIlieHTIB, 3aBEpIIMINA JOCTiKkeHHs 175 marienTiB. Bei
NAIlEHTA OTPUMYBAJIU  JOCHIDKYBAaHMM  JIIKAPChKUKA  3acid MPOTSATOM  BCHOTO
BUMPOOYBAaHHS BUIMOBIAHO JO PO3MNOJAUTY Yy TpyIy Ha TMOYaTKy JOCIHIJKEHHS.
Hocnimxenuss Oyno 0araToneHTpPOBUM, Pe3yJbTaTh y MyOJiKalli HE HaJalThCs 3a
KOHKPETHUM JIIKYBJIBHUM IIeHTpoM. Takum umnHoM, myoOmikaiiss Hendriksz CJ et al.,
2014 BignoBimae OimbmiocTi KpuTepiiB ominku SIGN, oaHak, BpaxoBYIOUH, IO Y
JOCHIIDKEHHI METOJ paHAoMi3allii HE YTOYHIOETHCA, HE TOBIAOMIISIETBCS METOJ
PO3MOALTY NAIIEHTIB 0 TPYII JIIKYBaHHS, JOCIIIKEHHS Ma€ IPUIMHATHY METOI0JIOTTYHY
SIKICTb.

V  ny6mikauii Hendriksz CJ et al., 2016* onucane O6aratoHalioHaJbHE,
MYJIBTUIIEHTPOBE, BiIKpUTe posmupere gociimpkerHHs (MOR-005) 3a yyacTi mari€eHTiB
13 cuHAapoMoM Mopkio A, sKI NpuUAMaIM ydyacTb Yy pPaHJIOMI30BaHOMY, MOJABIHHO
ciinomy, 24-tmwxHeBomy nociimkenHi Gasu 3 (MOR-004). Metotro nocmimkenns MOR-
005 Oyna moBrorpuBajia OliHKAa €PEKTUBHOCTI Ta Oe3neku enocyibdazu ambha mpu
nikyBaHHi1 nopociux ta giteit 3 MIIC IVA (cunapom Mopkio A) npoTsiroM 96 THKHIB.

Kputepii BKIIOUEHHS Ta BUKJIIOYCHHS HE 3MIHIOBATUCh 1 OylW OIUCaHi B
nyoumikamii Hendriksz et al., 2014. 175 narienTiB 3apepumm gociimkeaas MOR-004 ta
173 mponoBxuiau npuiMaTu y4dacts y gociimkerai MOR-005. V ny6umikamii Hendriksz
CJ et al., 2016 HaBoIUTHCS aHAJII3 32 BUBHAYCHUMH KIIIHIYHUMH TOYKAMU TS TTOTYJISIIT
3 HaMIpoM JiiKyBaHHs (intent-to-treat population, ITT) (mamientu, siki OyJau BKIIIOUEHI y
MOR-004 Ta oTpumyBanu xo4a O oOAHY A03y enocyiabdazu anbda, n=173) Tta
MoaudikoBaHoi momyJisuii 3a npotokoigoMm (modified per-protocol population, MPP)
(momyJsis, 3 K01 Oy BUKJIIOUEHI MAIIEHTH, SIK1 TIEPEHECTN OPTONEIUYHY OIepallito
I1J1 9ac JOCIIKEHHS Ta/a00 Majii MOBTOPHY HEBIAMOBIIHICTh MPOTOKOY TOCIIIKEHHSI,
n=124).

[Tpotsrom 1 uwactuam MOR-005 maiieHTH OTpUMYyBaiu enocyibdasy anbda 2

22Hendriksz CJ, Parini R, AlSayed MD, et al. Long-term endurance and safety of elosulfase alfa enzyme replacement therapy in patients with Morquio A
syndrome. Mol Genet Metab. 2016;119(1-2):131-143. doi:10.1016/j.ymgme.2016.05.018
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MI/KT IIOTWXKHS (n=56) abo uepe3 TwxkaAcHb (n=59), a mNalieHTH TPynu IUIaedco
nociimxeHHss MOR-004 posnoyanu npuiiom enocynbdazu aibha 2 MI/KT MIOTHXKHS
(n=29) abo yepe3 TwxkaeHb (n=29). B noganemomy y 2-it yactuni gociimkenass MOR-
005 Bci mamieHTH OTPUMYBAIH ellocyibdaszy anbda y 1031 2 MI/KT mOTHXKHA (MK 36 1
96 THXXHSIMNU).

HonatkoBo y nyounikauii Hendriksz CJ et al., 2016 6yno npoBeIeHO MOPiIBHSHHSA
pesynbrariB  mamieHTiB. MOR-005 3 HenmikoBaHMMH TAIllEHTAMH 3 JOCIIKEHHS
npuUpoIHBOTO nepediry curapomy Mopkio A (Morquio A Clinical Assessment Program,
MorCAP) (MOR-001, NCT00787995).

[Tigrpymna namienTiB 3 MorCAP, ski BIANOBiaal TaKUM KPUTEPIAM: BIK > 5 POKIB 1
CepelHs BIJICTaHb 3a pe3yJbTaTaMU O-XBHJIMHHOTO TecTy xoapou > 30 1 < 325 m Ha
MOYaTKy, JUIsl IKMX OyJIM JOCTYITHI MO3JI0BXHI JaHl (croctepexeHHs yepe3 1 Ta/abo 2
poku), Oysa mpejacraBieHa sik cyonomyssiia 0e3 mikyBanHa (MorCAP 1). Pesynbratu
MAIIEHTIB 13 JaHOI CyOmomyJsIii MopiBHIOBaIU 3 JaHuMH mamieHTiB [TT momysmsiii
nociimxenass MOR-005. 3 cyononyssiii MorCAP 1 Oyno 10#aTkoBO BUKIIIOUEHO
MAIIE€HTIB, SIK1 MEPEHECTN OPTOINEINYHI ONepaTUBHI BTPYUYaHHS MPOTITrOM 3 MICALIB 10
MOMEHTY peecTpallii JaHux, abo MPOTArOM HACTYIHOTO 2-piyHOrO TMepioay, s
BUOKpeMJieHHs1 cyonomyJsiii 6e3 nmikyBaHHs (MorCAP 2). ITamientieB MPP nonynsiii
nociimxeHHss MOR-005 mopiBHioBayin 13 mamieHtamu  cyononynsamii MorCAP 2.
3arasiom 3aBepiinian gociikeHdas MOR-005 154 namienra.

Hani s anamizy Oynu 3i0pani 3 24-TwkHeBoro pgociikeHHss MOR-004 i
npoTaroM 96 TWxHIB posmupeHoro gociixeHHss MOR-005, mo craHoBUiIO cymMapHO
120 TuxHIB.

BignoBigHo 70 1HCTPYKII IS MEAUYHOTO 3aCTOCYBaHHS, SKa 3aTBEpJKEHa
HakazoM MO3 Vkpainu, enocynbasza aibda BBOAUTHCS 2,0 MI/KI/THXKICHb, HUXKYE Y
BHUCHOBKY HaBOJATHCS PE3yIbTaTH MOPIBHSUIBHOI KIIIHIYHOT €()EKTUBHOCTI Ta O€3MeKu
MAIlE€HTIB TPy enocynbdasu anbda 2,0 Mr/Kr/THKICHb.

Ilepsunna kinyesa mouka egexmuenocmi: BIICTaHb 3a pe3yJbTaTamu 6-
XBHJIMHHOTO TECTY XOIAbOU.

Bmopunni  xinyesi mouku egexkmusHocmi: PE3yNbTaTH 3-XBWJIMHHOTO TECTY
iAoMY TI0 CXOJaX, 3MiHa PIBHIO KepaTaHCYJIb(aTy B Ceul.

Kinyesi mouxu 6e3nexu: mo014H1 e(heKTH, IMyHOT€HHICTb.

VYV Ttabmuui 1 mpencraBiieHl pe3yibTaTH KIHIYHOI €()EeKTUBHOCTI enocyibdasu
anbda 3 gocnipkeHHs MOR-005 Ta pe3ynbTaTy HEJIIKOBAHUX MAIIEHTIB 3 TOCTIHKEHHS
NpUPOAHOTO nepediry cunapomy Mopkio A.

Tabmuns 1. PesynapTaTé Mali€eHTIB, $KI OTpUMYBaIM enocyibdasy aibda,
MOPIBHSHO 3 pe3yJIbTaTaMU HEJIKOBAHMX TMAIlI€HTIB.

Kinuesi Touku 1 pik 2 pik
MorCAP MOR-004/005 | MorCAP MOR-004/005
72 THKOECHD 120 Tk neHn
ITT nonyasiuis/MorCAP 1
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6-XBMJIMHHHUI TeCT X0Ab0H

K-1b narienTis 80 54 40 51

LS cepenns 3mina | -8,4 (8,91) 31,8 (10,86) -16,4 (12,50) | 32,1 (11,75)

BiJT 0a30BOro piBHS

(SE)

P - 3HaueHHs 0,0046 0,0050

3-XBUJIMHHUI TeCT NMigiioMy mo cxoaax (cx/xB)

K-1b narienTis 80 54 40 51

LS cepennst 3mina | -0,7 (1,46) 5,0 (1,71) -1,1 (2,27) 5,3 (2,10)

Bii 6a30BOro piBHA

(SE)

P - 3mauenns 0,0129 0,0407

PiBenb kepaTancyabgpary B cedi (%)

K-Tb martieHTiB 72 51 23 47

LS cepennst 3wmina | 32,7 (7,64) | -57,6 (9,06) 5,6 (6,98) -63,8 (6,60)

Bii 6a30BOro piBHA

(SE)

P - 3HaueHHs <0,0001 <0,0001
MPP nonyasuis/MorCAP 2

6-XBHJIMHHHUI TeCT X0Ab0U

K-1b namienris 67 43 27 41

LS cepennst 3wminHa | -6,7 (8,78) 38,5 (11,02) -21,9 (12,30) | 39,0 (11,32)

Biji 6a30BOro piBHA

(SE)

P - 3HaueHHs 0,0016 0,0003

3-XBWJIMHHHIA TecT migiioMy 1o cxoaax (cx/xB)

K-Tb marieHTiB 67 43 27 41

LS cepemanss 3mina | 0,5 (1,51) 5,5 (1,85) -1,2 (2,39) 6,2 (2,24)

Bl 0a30BOro piBHA

(SE)

P - 3sHauenns 0,0375 0,0236

PiBenb kepaTancyabpary B cedi (%)

K-Tb maitieHTiB 59 41 13 38

LS cepennst 3mina | 29,6 (9,30) | -57,5(11,16) 6,2 (8,46) -63,8 (7,47)

Bil 0a30BOro piBHSA

(SE)

P - 3HauenHs <0,0001 <0,0001

Pezynomamu  kinyeeux mouok Oe3nexu: NIKyBaHHS enocyib(a3or ainbda He
MPU3BEJIO JI0 TOSIBU MOOIYHMX €(EeKTiB, BIAMIHHUX BiJl OMyOJIIKOBAaHUX y MyOsiKaii
Hendriksz CJ et al., 2014. HaiiGinp1m nomupeHnmMu nodivHuMu epexramu Oy Jerki Ta
NOMIpPHI peakilii, moB’s3aHi 3 1H(Qy31€10, Takl sIK OJIFOBaHHS, TapsyKa Ta TOJIOBHUI OLb,
K1 IPOXOJIUIIM Ha (POHI CUMITOMATUYHOT Teparlii Ta/abo 3MIHH MIBUAKOCTI 1HQY3Ii.

VY rpyni enocynbdazu anbda cepiio3Hi ModIUHI ePpekTu crocTepiraauck y 23 3 56
nauieHTiB (41,1%). Y 43 3 56 narienTiB (76,8%) MoBiIOMJIEHO MPO CEPilo3HI MOOIUHI
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peaxiiii, moB’si3aHi 3 JOCIIPKYBAaHUM JIIKAPChKUM 3aCO00M, K HACJIOK OJUH MAaIliEHT
(1,8%) npunuHUB MPUITOM JOCIIKYBAHOTO JIIKAPCHKOTO 3aC00Y.

3a pesynbTaTamu aociipkeHHs Ha 120 twxkHi y Beix nauieHTtiB (100%) 3 rpynu
enocyib(dazu anb(da yTBOpIOBaIUCh aHTUTLIA JI0 enocyibdasu (total antibody, TAb), y
O1MBIIOCTI TAIEHTIB HeWTpamizyroui aHTuTuia (neutralizing antibody, NAb). B
nonyssii ITT wa 120 Tkl y 9,7% namientiB Oynu BusBieHi antutiia IgE no
enocynbdaszu anbda.

3a BUCHOBKaMU aBTOPiB myOumikaiii enocynbdaza anbda mpusBena 10 MOKPaIeHHS
BUTPHUBAJIOCTI, sike TpuBaso mpotsaroM 120 twxHiB. [lokpamieHHs Ta HacTymHa
cTalii3allis pe3ynbTaTiB 6-XBUJIMHHOTO TECTY XOJIbOH Ta 3-XBHJIMHHOTO TECTY MiAHOMY
M0 CXOJaX 3HAYHO BIAPI3HAIMCA BiJ TOCTYNMOBOTO iX 3HIKEHHA Yy BIAMOBITHUX
CyOnmonyJsisiLisiX HENIKOBaHUX MauieHTiB pociimkeHHss MorCAP. TpuBaiie nikyBaHHS
esnocynbdazoro anbda TPU3BENO 0 CTIMKOTO 3HUKEHHS PIBHS KepaTaHCylbdary B cedl.
Bupo06iieHHs aHTUTLI A0 JIKapChKOTro 3aco0y HE MaJIo SIBHOTO BIUIUBY Ha JOBTOCTPOKOBI
pe3yibTaTH BUTPUBAIOCTI ab0 piBHI KepaTaHCylb(aTy B cedl 1 HE BIUIMBAJIO Ha
JIOBIOCTPOKOBY O€3MeKy/TIepeHOCUMICTh mpemnapaty. JKoIHUX HOBUX a00 HEOU1KYBaHHUX
CUTHaJIIB O€3TeKH BUSBIICHO HE OYIIO.

Otxe, Bigkpute posmmupeHe npociaimkeHHs MOR-005 Oyno 1mpoIoBXKEHHSIM
PaHIOMI30BaHOTI0, MOJIBIMHO CIINOro, 24-TuHeBoro aociikeHHs ¢a3u 3 (MOR-004)
3a y4acTl mamieHTiB 13 cuHapoMoM Mopkio A. YV mochimkenHi MOR-005 pesynbratu
NAIIE€HTIB TOPIBHIOBAIM 13 pe3yibTaTaMu MAalLI€HTIB 3 AOCHIHKEHHS MPUPOIHBOTO
nepediry cunjpomy Mopkio A (Morquio A Clinical Assessment Program, MorCAP). 3
METOI0 MiHIMI3allll MOXUOKM BiJ ONEPAaTUBHUX BTPYYaHb/HEJOTPUMAHHS MPOTOKOIY
nociipKeHHs1, maimieHTiB aochipkeHHss MOR-005 anamizyBanu sk ITT mnomysnsitiro
(mamieHTH, sIKi OTpUMaid Xxo4a O OJHY 103y enocyibdasu anbpa) Ta MPP nonynsitito
(BUKIJIFOUECHI MAITIEHTH, K1 IMEPEHECIH OPTOICAUYHY OTEpallito MiJ Jac JOCHTIIKCHHS
Ta/ab0 Maju MOBTOPHY HEBIAMOBIIHICTH MPOTOKOIY JTOCTIIXKEHHS), BIAMOBIIHO 1 OyJ0
MPOBENICHHSI PO3JIUICHHS MOMYJIAIIl NaIieHTiB mpupoanoro nepediry Ha MorCAP 1 Ta
MorCAP 2.

[Tpu 3actocyBanHI enocynbdazu anbda B 1031 2,0 MI/KI/THXKIEHb NMPU JIIKYBaHHI
nopociux ta aiteir 3 MIIC IVA cepenne nmokpamienas Ha 120 TiwkaeHb Bij 6a30BOTO
piBHs B ITT nomymnsii ctanosmwio 32,1 M, B MPP monynsmii - 39,0 m 3a pesynbTaTamu
6-XBWJIMHHOTO TeCTy XOJbOu. [IOpiBHSHO 3 HENIKOBAaHUMH MAaI[lEHTaMH PI3HUIISA Oyja
crtatuctuuHo 3Hauymow (ITT momymsuis P=0,0050 ta MPP nonyssittis P=0,0003), sik 1
3a piBHeM kepataHcyibdary B ceui (ITT, MPP nonynsuis P=0,0001). Takox Oyio
MOKPAIIEHHsST Pe3yJbTaTiB 3-XBUJIMHHOTO TECTy MmigomMy 1o cxoaax Ha 120 TwxkHI
MOPiBHSIHO 3 0a30BMM pIBHEM MpPH 3aCTOCyBaHHI enocyibdazu ambda B 1031 2,0
mr/kr/TokaeHs (ITT momymsiist - cranoBwio 5,3 cxoauHok/xB, B MPP monymsii - 6,2
CXOJIMHOK/XB).

VY rpymni enocynbdasu anbda cepiiosHi ModIUHI epeKTu crocTepiraauck y 23 3 56
narieHTiB (41,1%). ¥V 43 3 56 martienTiB (76,8%) MoBiIOMJICHO MPO CEpilo3HI MOOIUHI

23



Enocynvgpasa anvgpa ons nixyeanus nayienmie 3 mykononicaxapuoozom 1VA muny, 01.09.2022

peaxiiii, moB’s3aHi 3 JOCIIPKYBAaHUM JIIKAPCHKUM 3aCO00M, SIK HACJIOK OJWH IMAaIlEHT
(1,8%) npunuHUB TPUHAOM JOCHIIKYBAHOTO JiKapchkoro 3aco0y. HalGiabi
MOIIMPEHUMH TMOOIYHUMHM edeKTaMu OyJju JIerki Ta TMOMIPHI peakiili, MoB’s3aHi 3
iH(Dy3ier0. YTBopeHHs Ha 120 THXKHI y MaIll€HTIB aHTUTLI J0 eiocyibdasu anbda Ta
HeHUTpamizyrounx aHTuTia, aHTuTinl IgE mo enocynbdasu anbda He KOpenoBaio 3
JaCTOTOI/TSKKICTIO TOOIYHMX peakIliii, He MPU3BEJIO0 JI0 BIJIMOBH BiJl JIKYBaHHS Ta HE
BILTMBAJIO Ha €(PEKTUBHICTH JIIKYBaHHS.

[lim wgwac mpoeaeHHs nepxkaBHoi OMT 3a CKOpPOYEHOIO TPOIEAYPOIO
YIIOBHOBaXCHUM OpPraHOM OyJI0 OIIIHEHO METOMAOJIOTIUHY SIKiCTh myOumikaiii Hendriksz
CJ et al., 2016 3a amantoBanuM JmictoM oriHku HactaHoBu SIGN 50 (Methodology
checklist 2: randomised controlled trials?®). B gocmimkxerni MOR-005 BUBYa€THCS YiTKO
BU3HAUCHE KIIIHIYHE MHUTaHHS, JAaHE JTOCHIIKCHHS € BIAKPUTUM, HE ONHCaHI METOIU
pangomizanii. B myOmikarii onucano Kputepii BiAOOPY Malll€HTIB 10 TPYM JIKYBaHHS 1
KOHTPOJIIO Ta CYONOIMyJIAIINA 3 HOCTIPKEHHS IPUPOIHBOTO nepediry cunapomy Mopkio
A (MorCAP). ba3zoBi npemorpadiudi XapakTepUCTUKH TMAILI€HTIB Oyiau BIAHOCHO
MOJIOHMMU, HE3BaKalOUM Ha Te, IO KUJIBKICTh IAaIi€HTIB 3 gociiympkeHHsT MorCAP 3
4acoM 3MEHIIIyBajlach, XapaKTEPUCTUKY MAII€HTIB, K1 HAJaBaJIu JaHl M1 4ac KOXKHOTO
HACTYIHOTO BI3UTY 3aJUIIMIKACS MOAIOHUMU. Y Cl BIAMOBIAHI pe3yIbTaTH BUMIPIOBAIUCH
y CTaHJAPTHHUM, BAMJIHUN Ta HaIldHMKM croci®. Buiiimm 3 AOCHiKeHHS 10 HOro
3agepmieHHa 11% mamientiB  pochimpkenHs  MOR-005. JlocmimxenHs — Oyno
0araTolleHTPOBUM, pe3yJbTaTH Yy TyOJiKalii HE HaJalThCs 3a KOHKPETHUM
JIKyBaJIbHUM LIeHTpoM. Takum uynHoM, myOmikamis Hendriksz CJ et al., 2016 Bianosinae
oinbmocti kputepiiB omiHku SIGN, ojHak, BpaxoBYIOUH, WO JOCHIKEHHS OyIJo
BIJIKDUTHUM, METOJ] PaHJIOMIi3allil HE YTOYHIOETHCS, HE MOBIIOMIISIETHCSI METOJT PO3MOLTY
NAIIE€HTIB 10 TPYI JIKYBaHHS, TOCHII)KEHHS MAa€ IPUIMHATHY METOJOJIOTIUHY SIKICTb.

3) maHi 00 €KOHOMIYHOI JOUITBHOCTI B 4YacTHHI eQeKTHMBHOCTI BHTpPAT
BUKOPUCTAHHS JIIKAPCHLKOI0 3ac00y BIANMOBIAHO 10 PEKOMEHIOBAHOI IIKAJM
rPAaHMYHUX 3HAYEeHb IHKPEMEHTAJIbHOI0 NOKAa3HMKA e(eKTHUBHOCTI BHUTPAT B
Ykpaini

Bignosigno no n.7 Ilopsaky, nepkaHa OMT 3a CKOpPOUEHOIO MPOIEAYPOIO HE
nependayae  TPOBENCHHS — aHamidy  €deKTHMBHOCTI  BUTpaT Ta  PO3PAXyHKY
IHKpeMeHTabHOTO TToKa3HuKa edextuBHOCTI BUTpaT (ICER) B VkpaiHi.

4) naHi mWoOA0 pe3yJbTATIB €KOHOMIYHOI JONUIBHOCTI B YacTHHI aHAJi3y
BILIMBY HA NMOKA3HUKH OKOIAKETY

Bignosimno o mn.7 Ilopsiaky, aepkaBHa OMT 3a CKOpOYEHOIO MPOLETYPOIO
nepeadayae NPOBECHHS aHaJi3y BIUIMBY Ha MOKa3HUKH OIOKETY B Y KpaiHi.

B pamkax mnposeneHHsi gepxaBHoi OMT 3a CKOpPOYEHOIO MPOLEIYPOIO
YIOBHOBOXKEHUM oOpraHoM 3 jepxkaBHoi OMT BigmoBigHO 10 MeTOA0JOTIi OYB
NPOBEJCHUI aHaji3 BIUIMBY Ha MOKA3HUKU OIOKETY Yy YAaCTHHI pO3paxyHKy BUTpaT Ha

Zhitps://www.sign.ac.uk/what-we-do/methodology/checklists/
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MEIUYHY TEXHOJIOTII0 3 YaCOBUM FOPU30HTOM OJIMH PIK HA MIJCTaBl MPSMUX MEIUYHUX
BUTpAT Ha JIIKapChbKUM 3aci0 3 MEPCIEKTUBY JAEPKABHOTO IIJIaTHUKA.

Merta: OIIHUTH MOJICILHUM BIUIMB Ha OFOHKET JIIKAPCHKOro 3aco0y enocyibdasza
anbga 1715 JTIKyBaHHS MaILIEHTIB 3 MyKomnoicaxapuio3om [VA tumy.

Merton: aHami3 BIUIMBY Ha MOKA3HUKH OIOJUKETY Y YAaCTUHI PO3PAXyHKY BHUTpAT
NEPCIEKTUBH JIEPKABHOTO IJIATHUKA Ha enocylbda3y anbda 3 4aCOBUM TOPU30HTOM
OJIMH piK. AHali3 MPOBEACHUN Ha MiACTaBl MPSIMUX MEIWYHUX BUTpAT Ha JKAPCHKUN
3aci0 3 MEepPCIeKTUBYU JIEPKaBHOTO IJIATHUKA, BU3HAYCHOI IIJIbOBO1 MOITYJISAII] MMAIli€HTIB
BIJIMTOBITHO /10 AaHWX, HajaHuX y 3BepHeHHI MO3 Ykpaiau (BiamoBigHo a0 auctis MO3
VYxpainu Bix 09.06.2022 Ne25-01/12931/2-22 ta Big 20.06.2022 Ne25-01/13739/2-22),
10 TpecTaBieHo y Tabnuii 2. KinbKicTh malienTiB 3 Mykomnomicaxapuao3om [VA tumy
y 2022 porl, 110 NOTPeOYIOTh JIIKYBaHHS 3asBJICHUM JIIKAPCHKUM 3aCO00M, CTAaHOBUTH
12 oci6 (3 popocnux marieHta i1 9 miteit). Jlns MoAENbHHX PO3paxyHKIB OyJio
pO3paxoBaHO J03U JIIKAPCHKOTO 3ac00y 3 ypaxXyBaHHSIM, IO Bara JIOPOCJOro Malli€eHTa
cTaHOBUTH 70 KT, Bara TUTHHU - 30 KT.

BignoBimno nmo mmcrta MO3  Vikpainm Big 20.06.2022 Ne25-01/13739/2-22
METUYHUMH TeXHOJoriaMH nopiBHsIHHS it JI3 enocynbdaza ansda € HIIT Tta TI'CK.
[Ipore, BIANOBIAHO JO MPOBEACHOrO aHamI3y KIIHIYHOI e(dEeKTUBHOCTI OyJo
BCTAHOBJICHO, 1110 3T1JHO 3 MIKHAPOJIHOIO MPAKTUKOIO eocyibdasa aibda € enuaum J13
st crieruivunoro JikyBaHHs namieHtiB 3 MIIC IVA tuny, Husi enocynbdaza anbda
BKItOueHa y Ilepenik Jikapchkux 3aco01B, MEAMYHUX BUPOOIB Ta JOMOMIKHUX 3aC0O01B
JI0 HUX, 110 3aKyIOBYIOThCSI HA BUKOHAHHS BIJIMOBIAHUX Yroj (IOrOBOPIB), YKIJIAJIEHUX
0Cc00010, YIOBHOBaXEHOIO HA 3IIMCHEHHS 3aKyMiBeJIb Y cepl OXOPOHH 30POB’S IS
BUKOHAHHS MPOrpaM Ta 3A1MCHEHHS IEHTPAII30BaHUX 3aXO/A1B 3 OXOPOHH 3/I0POB’s, 1110
3aTBepkeHui noctanoBoro Kabinery MinicTpiB Ykpainu Big 7 6epe3ns 2022 p. Ne 216
Ta BIATIOBIHO 3a0€3MeUy€eThCs MalllEHTaM B Y KpaiHi.

[Io crocyerscss TI'CK mnpu mikyBanui mamientiB 13 MIIC IVA tumy, 1o 3a
HarionanbHUM TMPOTOKOJIOM 3 [IarHOCTHKW Ta JIKYBaHHS MYKOTOJICaxapu103iB
HartionansHOTo oprany 3 muTaHb OXOpOHH 3/10poB'st @paniiii 2016 poky mokazaHHs st
TI'CK npu MIIC IVA o6roBoproroTscs npodpiibHuM KoMITETOM y KOXKHOMY OKpEMOMY
BUIAJAKY, KOJM JiarHO3 BCTAHOBJICHHM Ha JyXe€ paHHIA cTajii a0 B HECOHATAILHOMY
nepiofi; BiAMOBIAHO 10 Pekomenpariii 1moao JiKyBaHHS MyKoroJjicaxapuao3y IVA:
CUCTEMaTUYHI peKOMEH Iallii, 3aCHOBaH1 Ha Aoka3ax 1 koHceHcyci 2019 poky TI'CK ne
Moxe OyTu pexomeHjoBaHa maiientam 3 MIIC IVA. 3a pesynbraramu mpoBeIeHOTO
NOIIYKY Y BIAKPUTOMY JOCTYN1 HE 3HaWJE€HI BTOPUHHI JpKepena, Kl O JOCHiKyBalu
e(eKTUBHICTh Ta Oe3mneky enocynbdasu anbda nopiBHsHO 3 TI'CK mns mikyBaHHS
nanieHTiB 3 MIIC IVA Ttuny. 3a pe3yiapTaTaMu OJTHOTO PETPOCIEKTUBHOIO KOTOPTHOTO
nociipkeHHs: (Chen H et al., 2021) BIAMIHHICTD y pe3yjibTaTax OI[IHKU MOBCSKICHHOL
KUTTETISUIBHOCTI Oylla CTaTUCTUYHO HE 3HAYYIIOI 3a TOKAa3HUKOM «pyx» (t-test
p=0,02268), «pyx Ta mi3HaBaJibHA aKTUBHICTH» (t-test p=0,1447), «mi3HaBaIbHA
akTuBHICTBY (t-test p=0,1474), «inmi cumnromu MIICy (t-test p=0,0772) wmix
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namieHTaMu 3 TSHKKUM (DEHOTUTIOM, SIKI OTPUMYBAIIH €JIocyJibGa3y abda Ta marieHTaMu
3 TSHKKUM eHoTunom, siki neperecnu TI'CK.

VY 3B'3Ky 13 BUINE3a3HAYCHNUM, aHATi3 BIUTUBY Ha MOKA3HUKH OFO/KETY TPOBEACHO
BUKJIIOYHO JIUIA ““J[IF0Y0r0 clieHapito” (3actocyBaHHs cnenudiyaoro mikyBanHs), a HIIT
ta TI'CK He po3risaanucs ik MeIMYH1 TEXHOJIOT1i MOPIBHAHHSA /ISl IPOBE/ICHHS aHAJI3y
BIUTMBY Ha TTOKa3HUKU OIODKETY.

Tabnuns 2. AHaii3 BUTpaT Ha OJHE BBEICHHS Ta Ha PIYHUNA KypC 3aCTOCYBaHHS
enocynbdaszu ambda IS JTKyBaHHA MyKorodicaxapunao3dy IVA Tumy Ha omHOTO
naIjeHra

IHapameTp Eaocyasda3za aabda

dopma BUITYCKY Ta JO3YBAHHS 1 min po3umHy mictuTh | Mr enocyibdasu
anbda; 1 daakoH MICTUTH 5 Mr enocyibhasu
anbQa; KOHIEHTPAT AJIsl pO3UMHY IS 1H(DY3iid,
1 mr/mi; o 5 mit y daakoni; mo 1 ¢aakony B
KapTOHHI! KOpoO11

CxeMa 3acToCcyBaHHs, MI/KT 2

KpatHicTh 3acTOCYBaHHS Ha PiK 52

Ilina 3a 1 ¢makon, rpa* 23 011,75%

Hopocni Himu

Cepenns Bara, Kr 70 30

Kinbkicth (priakoHiB Ha 1 BBeI€HHS 28 12

Butparu Ha | BBeaeHHS, IpH 644 329,00 276 141,00

Butparu Ha nanienTta Ha 1 pik, rpH 33 505 108,00 14 359 332,00

*6ionosiono 0o nucma MO3 6i0 09.06.2022 Ne25-01/12931/2-22 0ons nposedenHs po3paxyukie 6yino
BUKOPUCTIAHO OCMAHHIO OOCMYNHY 8apmicmb JIKAPCbKO20 3acoby 3a pesyivmamamu mopeie
npogedenux I «Meouuni 3axynieni Yxpaittu», wjo O0ocmynHi 6 elekmpoHHiu cucmemi NyOIiYHUX
3axynieens

BapricTh nikyBaHHS ycima JIIKApCHbKUMH 3ac00aMU PO3paxoBaHO 3 MATEMAaTHYHUM

OKPYTJIEHHSIM KUIBKOCTI (DJIAKOHIB JI0 I1JIOT0 YKciia y 61K 301IbIIICHHS.

%1lina 3 eNeKTOPHHOI CHCTEMH MyOJiUHMX 3aKyIiBesb BiATOBIIHO 10 TOPTiB 3a TpeameToM 3akymisai “AK 021:2015 — 33600000-6 ®apmaneBTHIHA
nponykuist (Enocynbdaza anbda 1 mr/mm)”, 3amoBHuk - JII1 “Meanyni 3akyniBii Ykpainu”, norosip mpo 3akymisito Big 19.11.2021 Ne09/384-11/2021:
https://prozorro.gov.ua/tender/UA-2021-11-05-002234-b
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Pesynbprat MOIETFHOTO BIUIMBY Ha TIOKa3HUKHU OIOHKETY MPEICTABIICHI 3 YaCOBUM
TOPU30HTOM B OJIMH PIK MpU 3a0€3MEeUeHH] YyCi€i KOTOPTH MAIllEHTIB €I0Cyb(ha3oro
anbda (tabmunsg 3). Po3paxyHKH NpOBEACHO 3a CTAaHJAPTHU30BAHUM MiAX0J0M (Bara
nopocioro mnarienta - 70 kr, Bara TuTUHH - 30 KT) Ta 3a 1HAWBIIYyaII30BaHUM MiIX0I0M

(BIATIOBIIHO JI0 MacH TiJla KOXKHOTO TMarfiedTa 13 1oaaTtky g0 jaucta MO3 Vkpainu Bix
09.06.2022 Ne25-01/12931/2-22).

Tabmuns 3. Pesynbratu aHamizy BIUTMBY Ha TOKa3HUKU OIODKETY  MpHU
3aCTOCyBaHHI enocyinbbhasu anbda: Jr0dunil crieHapii
1 pik

KinbkicTh naumicHriB
KinpkicThb MaIll€HTIB, 1110 12
MOXYTh MOTpeOyBaTH JIIKYBaHHS
(3a  JaHMMH, HaJAaHUMU y
nogatky  go  gucra MO3
VYkpaian Big 09.06.2022 No25-
01/12931/2-22)

® B T.4. IOPOCIHX 3

® B T.4. AiTeH 9
Burparu Ha BCIO nONyJIsAALi0 NALi€HTIB, PH

CranaapruzoBaHuii InauBinyasizoBanui
MiaXia MiAXi

Butparu Ha enocynbsdaszy anbha 229749 312,00 140 003 487,00
Ta BIUIMB Ha OIOJDKET, TPH

® B T.4. IOPOCIUX, TPH 100 515 324,00 41 881 385,00

® B T.4. IiTeH, TpH 129 233 988,00 98 122 102,00

Pe3ynpTaTd MOAENBHOTO aHami3y BIUIMBY Ha IMOKAa3HUKH OIOJKETYy B YKpaiHi
MOKa3aJly, 10 BUTPATH Ha 3aKyHIBIIO enocyib(dasu anb(da Ha piUHUNA KypC JIIKYBaHHS
OJIHOTO JTOPOCJIOro MalieHTa 3a OCTAHHBOIO JIOCTYIHOIO BAPTICTIO JIIKAPCHKOTO 3ac00y
3a pesyiapTaramu TopriB npoBeaeHux Il «Menuuni 3akymiBii YkpaiHu» Ha piBHI 23
011,75 rpH, cranoBisate 33 505 108,00 rpH, Ha omHy autuny - 14 359 332,00 rpH,
BUTpPATH Ha 3aKyMHiBIIO enocyibdaszu anbdha i JTKyBaHHS KOTOPTH mMamieHTiB (3
nopociux 1 9 miteit) - 229 749 312,00 rpH 3a CTaHAAPTU30BAHUM MMiAX0JA0M. Burpatu
Ha 3aKymiBIIO enocyibda3u anbdha 3a 1HAWBITYaTI30BaHUM TMIXO00M IS JIIKYBaHHS
KoropTu naiieHTiB cranoBisaTh 140 003 487,00 rpH.

3MolenThOBaHUN BIUIMB Ha OIOKET enocynbdhazu ambda Oyso MOPIBHIHO 13
PEKOMEHIOBAaHUMH 3HAYCHHSIMU IIKaJIW BIUTUBY Ha OO/DKET B YKpaiHi, BIAMOBITHO /10
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aKTyalli30BaHWX 3HAYCHb PEKOMEHIIOBAHOI IIKajdM OI[iIHKM BIUIUBY Ha OIODKET B
Vkpaini®® Ha migcTaBi JaHUX Jep:KaBHUX BHUTpAT Ha JHKapchki 3acoom y 2021 pomi, Ta
BCTAHOBJICHO, IO MPH 3aKyMiBI eaocyibdaszu anbda, BIUIMB Ha Oro/pkeT Ha 1 pik 3a
CTaHJAPTU30BAaHUM TIIX0JIOM OyJie BEIMKHM (3HAXOAUThCS B Jiama3oHi Outbiae 100
MJIH TPH) 1 BIAMOBIZHO € OUIBIIMM 3a PEKOMEHJIOBAaHE IMOPOTOBE 3HAYCHHS CTYICHS
(G1HaHCOBOI JOCTYMHOCTI, 10 CTaHOBUTH 176 MIH TpH. 3MOJAENHLOBAHUN BIUIMB Ha
Oromker enocyibhazu anbda, po3paxoBaHU 3a IHAWBIAyaTi30BaHUM ITIIXOJ0M, OyIe
BCJIUKMM Ta HE IMEPEBUIyBaTUME PEKOMEHJOBAHE IIOPOTOBE 3HAYCHHS CTYMCHS
(b1HAHCOBOI JOCTYMHOCTI.

Takox, BignoBigHO 10 ucta MO3 Yikpaiau Big 09.06.2022 Ne25-01/12931/2-22,
YIIOBHOBAXEHUM OpPTaHOM OyJIO JAOJATKOBO MPOAHATI30BAHO TMEPENIKH BIIIIKOTyBaHb
pedepeHTHUX KpaiH Ta kpaiH CxigHoi €BpomnM 3 METOK MNOLIYKY IIH (Ha piBHI
BUPOOHMKA) HA 3asBJICHY MEIMUHY TexXHOoJorito cranoM Ha 01.07.2022 (Tabnuus 4).

Tabmuus 4. Linu Ha enmocynbdazy ambda B pedepeHTHHUX KpaiHax Ta KpaiHax
CxigHoi €Bponu

Kpaina Iina 3a ¢p1akon \ Ilina B ekBiBaJIeHTI*

Anbanis inpopmanis HemocTymHa%

binopyck Bigcyras’’

Bosrapis 1 448,06 Gonrapcbkux 1eBis>® | 22 508,36 rpu
Bocwis i I'eprierosuna BigcyTHA>

[perist BigcyTas”

Ectonis Bigcyras’!

Jlarsiiicpka PecniyOnika | BimcyTHs >

JlutBa Bincyrus™

Monnoa BigcyTHs*

[liBniuna MakenoHis BigcyTHSI

ITonpmia BigcyTH®

PymyHis 3 915,99 pyMyHCBKHX J1€it’’ ‘ 24 067,28 rpH
Cep0is BigcyTHs™®

Cnosanpka Pecriy0Oiika Bincyras®

Phttps://www.dec.gov.ua/materials/onovleni-rekomendovani-porogovi-znachennya-pokaznykiv-vplyvu-na-byudzhet-likarskyh-zasobiv-v-ukrayini-za-

2021-r/

*https://fsdksh.gov.al/wp-content/uploads/2022/04/vendim-2022-04-13-230.pdf
“"hitp://minzdrav.gov.by/ru/ministerstvo/tsentralizovannye-zakupki.php
Zhttps://portal.ncpr.bg/registers/pages/register/list-medicament.xhtml

Zhitp://www.fmoh.gov.ba/index.php/preporucujemo/liste-lijekova

3https://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/106 12-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-enswmatwsh-
dioikhtikwn-metabolwn

3Thttps://www.ravimiregister.ee/en/publichomepage.aspx ?pv=PublicDownloads
3https://www.vmnvd.gov.lv/lv/kompensejamo-zalu-saraksti
3https://ligoniukasa.lrv.1t/lt/veiklos-stitys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-4

3*http://www.cnam.md/?page=157&

3 https://fzo-org-mk.translate.goog/sifrarnik-lekovi-pzz?_x_tr_sl=mk&_x_tr_tl=ru&_x_tr_hl=ru&_x_tr_pto=sc
3Shttps://www.gov.pl/web/zdrowie/leki-refundowane

Fhttps://cnas.ro/lista-medicamente/

3http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual

Phttps://www.health.gov.sk/?zoznam-kategorizovanych-liekov
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CrnoBeHis BigcyTHsa*’
Vropmuna BigcyTHs*!
Xopsaris 6 266,33’ XOpBaTCHKUX KYH 25 296,69 rpu
Yecoka PecriyOiika Bincyrus®
YopHoropist BigcyTHsa*

*3a ogiyitinum xypcom HBY cmanom na 01.07.2022%

Omxe, uina JI3 enocynbdaza anbda 3a pesynbraramu TOpriB, npoBeaeHux JI1
«Menanuni 3akymiBm Ykpaiin» Ha piBai 23 011,75 rpu 3a 1 ¢diaxoH, € BUIIOIO 32 IIHY B
Bonrapii Ta HUK4OIO 32 1iHY B X0pBarii Ta PymyHii y rpuBHEBOMY €KBIBaJICHTI.

Takox BimnmoBiaHo a0 nuctiB MO3 VYkpainu Big 26.07.2022 Ne 25-01/16746/2-22
ta Big 08.08.2022 No25-01/17921/2-22 mono AOIINBHOCTI YKIAJaHHS JIOTOBOPIB
kepoBaHoro noctyny (mami - JIK/[) ymnoBHOBak€HMM OpraHoM OYJIO0 J10JaTKOBO
IIPOaHaI30BaHO pekoMeHaalli opranizanii 3 OMT iHmumx kpain mozno JI3 enocynbdaza

anbda (Tadmuis 5).

Tabmums 5. Pexkomenparii opranizamii 3 OMT B iHmux kpainax momo JI3

enocynbdasza anbha

OMT opranizauis

PexoMmenpamia®

HaunionanbHuii iHCTHUTYT
0XOpPOHH 310pOB’sl i
JOCKOHAJOCTI MeINYHOL

ponomoru Besnkoi bpuranii
(National Institute for Health
and Care Excellence,
NICE)#6

2022

Enocynedazy anbpa pekoMEHIOBAHO 10 BUKOPHCTAHHS B MEXKax
nmokaszaHb i peecTpaniiiHoro crarycy (marketing authorisation),
TOOTO SIK BapiaHT JIKyBaHHS MyKolojicaxapuaosy tuny IVA
(MIIC IVA) nns nroneit 6yab-sikoro BiKy. PekoMenayeTbes, uiie
y pa3i KO KOMMaHis Hajxae enocyibdasy anbda BIAMOBIAHO A0
KoMepiiinoi yroau®’.
I{ina Ha enocynbdasy anbpa cranoButh 750 QyHTIB cTepminris (33
325,88 rpH) 3a daakon 5 mr (6e3 [11AB, 2021 p.). JI3 enocynsdaza
anb(a nocravaeTbes 3 KOHQ1ASHIIHHOO 3HUKKOIO.
BiamoBiiHO 70 BHCHOBKY KOMITETy, enocyib(daza ambda €
eKOHOMIYHO €(eKTUBHOIO MOPIBHIHO 31 CTAaHAAPTHUM JIIKYBaHHIM
(menme 300 000 ¢ynriB crepminrie (13 330 350,00 rpH) 3a
QALY).
[ani, 310paHi B paMKax YroJu Mpo KepoBaHUU JOCTYI, 0a3yl0ThCs
Ha KIIHIYHHUX KPUTEpIfAX, SIKI BU3HAYAIOTh JOLLIBHICTH MOYATKY
JikyBaHHS. JlJi1 MPOJNOBXKEHHS JIIKYBaHHS HPOTATOM Mepiofay il
JIOTOBOPY KEPOBAHOT'O JIOCTYIY, ICHYIOTh BUMOTH JO KIIHILHUCTA,
KU TMPOBOJIUTH PETYJISIPHI OIIIHKM Ta IMOPIBHIOE iX 3 OLIIHKaMH,
3po0JIEHUMH Ha MOYATKY JIIKYBaHHS LI00:

® (yHKIIi JIETEHb;

“https://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivdc/

“Thttp://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer_segedeszkoz_gyogyfurdo_tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegleges_

PUPHA .html

“hitps://hzzo.hr/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova
“https://www.sukl.cz/sukl/seznam-leciv-a-pzlu-hrazenych-ze-zdrav-pojisteni
“https://fzocg.me/ckfinder/userfiles/files/folder_13/Lista%20ljekova%20decembar%202022_g.pdf
“hitps://bank.gov.ua/ua/markets/exchangerates?date=01.07.2022&period=daily
“https://www.nice.org.uk/guidance/hst19/chapter/1 -Recommendations
“Thitps://www.researchgate.net/publication/290430386_NICE_approved_Managed_Access_program_for_Elosulfase_alfa
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e repecyBaHHs (TecT Ha nepecyBanHs 6MWT abo 25 ¢yriB);
® 3HIKEHHS PIBHA KepaTaHCynbdaTy B ceui,
® 3HWKEHHS (¢pakuii BHUKHIY TMOPIBHAHO 3
JIKyBaHHS.
JlikyBaHHSI Ma€ TPUBATHU JIO TUX IIip, TIOKHU € KJIIHIYHA KOPHUCTH, KA
OIIIHIOETHCSI MEIUYHUMH TpaliBHUKamMu HartioHanpHOT Cy»KOu
OXOPOHH 3710POB’sl.

II04YaTKOM

Koncopuiym 3 Jikapcbkux
3aco0iB IloTaanaii (Scottish

Enocynpdaza amppa (Bimizum®) He
BUKOPUCTaHHS HallioHampHOIO CIIy)X0010 OXOpPOHHU

PEKOMEHIyeTbCS IS
310pOB'st

Medicines Consortium, | HloTmanmii.
SMC(C)* He Oyno npeacTaBIeHO HAMIMHOIO EKOHOMIYHOIO aHAi3y Ta
2015 OOrpyHTYBaHHS BapTOCTi JIKYBaHHS BIJIOBIAHO JO TOKAa3HHUKIB
e(eKTHUBHOCTI JIIKyBaHHSI.
Iakpementanpauii  koedinieHT edextuBHocTi BuUTpar (ICER)
cranoBuB 829 870 ¢yntiB crepminriB (36 874 858,52 rpH) Ha
OCHOBI J0JaTKOBUX BUTpar y 8 242 197 ¢dynTtiB crepminri (366
237 902,60 rpH) 1 9,91 nonatkoBux QALY.
Hamionanbuuii  opram 3 | KiiHiuHa KOpPHCTh € 3HAYHOW. 3BAXKAIOYM HA  TKKICTD
NHUTAHb OXOPOHHM 3J0POB'sl | 3aXBOPIOBAHHSA, €IUHI JOCTYIHI MajiaTWBHI  AJbTEPHATHBH
®panuii (Haute Autorité de | mikyBanHs Ta mTOMIpHY e(eKTUBHICTh ejocylbdasu anbda

santé or French National
Authority for Health, HAS)#
2014

(mpolizieHa BiJICTaHb, MTOKa3aHa B KOPOTKOCTPOKOBIH MEPCIIEKTHBI),
BIMI3MM 3abe3neuye noMipHy AOAaHy KIiHIYHY IiHHICTE (CAV
III) ans mamieHTiB i3 cHHAPOMOM MoOpKio A (MyKoIOIicaxapuuos,
tunn [V A). PekoMeH10BaHO BKIIIOUUTH 1O HEPENiKy JTiKapChbKHX
3ac00iB, BapTICTh SIKHUX BiJIIIKOJOBYETHCSI.

Kanaacoke areHTCTBO
JiKapcbKUX  3aco0iB  Ta
Meauynux TtexHoJorii (The
Canadian Agency for Drugs
& Technologies in Health,
CADTH)>

2016

Kanazncekuii ekciepTHUH KOMITeT 3 Jikapcbkux 3aco6ie CADTH
(CDEC) pexkoMeHye 10 BIAIIKOAYBaHHS enocynibdasy anbda s
JiKyBaHHS MyKomnomicaxapuno3y tuny [IVA (MIIC IVA) 3a ymoBu
JOTPUMAaHHS KJIIHIYHOTO KPUTEPIIO Ta YMOB:

Kniniunuii kputepiit:

e [lanient mae MIIC IVA, miaTBepakeHui A1arHOCTUYHUM
TECTYBaHHSM 3a JOTIOMOT'0I0 (pepMEHTATUBHOI'O aHaNi3y Ha
aKTHBHICTHh N-areTwiragakro3amin-6-cynbdarcynbdarazu
(GALNS) y neiixonuTax nepupepuyHoi KpoBi.

YMoBu:
® CyTTE€BE 3HWKEHHS I[IHH,

® IiKyBaHHS TIOBUHHO TPOBOAWUTHUCS  TiJ  HarsoM
creniajiicra 3 JOCBIZIOM JiarHOCTHKH Ta JikyBaHHs MIIC
IVA;

e i Tepamii HEOOXIAHO pPO3pOONIATH B  KOXKHOMY

KOHKPETHOMY BHWITQJIKy TIepeJ]] MoYaTkoM Teparrii. SIKIo
MOTEepeIHhO BU3HAYEHI IIJII HE JOCATHYTI Ha MOMEHT
MOBTOPHOI OLIHKH MICJISI OMHOPIYHOI Tepamii, JIKyBaHHs He
ciig mponxomxyBaru. Llimi Tepamii mOBHHHI OyTH 4iTKO
3aJIOKYMEHTOBaHI Ta BUMIpsiHi. [lepeollinKy BiAMOBIII CITif

48https:// www.scottishmedicines.org.uk/media/1606/elosulfase_alfa_vimizim_final_august_2015_for_website.pdf

“https://www.has-sante.fr/upload/docs/application/pdf/2015-06/vimizim_en_sapub_ct13698_val.pdf
https://www.cadth.ca/sites/default/files/cdr/complete/SR0456_complete_Vimizim_May-26_16.pdf
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MPOBOAWTH WIOPOKY Ta OYTH YMOBOIO TMPOJOBKEHHS

JIKyBaHHS.
BignoBigHo 10 (iHATBPHUX PEKOMEHJAliii MOBTOPHOTO aHAII3y
CADTH Common Drug Review (CDR) 3 ypaxyBaHHIM
0o0OMEXeHb, TOB’S3aHUX 13 TMOKAa3HUKAMU KOPUCHOCTI, pU3UKaMHU
CMEpPTHOCTI ~ Ta  3MIHOK  Baru  Malli€HTa, OTPUMAaHO
iHKpeMeHTanbHUi moka3Huk edexkruBHocti Butpar (ICUR), mo
ctaHoBuTh 3,18 minbiionn gonapiB CIIIA (116 288 148,00 rpH) 3a
OJIUH PIK JOJAHHOTO JKUTTS, CKOpUroBaHOTO 3a sKicTio (QALY)
MOPIBHSHO 3 HaWKpalow MiATpUMYKOUOK Tepamieto. I[lpu
samwkeHHl mian Ha 90% ICUR cranoBus 330 530 momapis CIIA
(12 087 019,36 rpH) 3a QALY; mis 3umwxkenns ICUR mo 100 000
nmonapie CIIA (3 656 860,00 rpu) 3a QALY, HeoOXimHUM €
3HIDKEHHS 11HU Ha 97%.
Opnak, y 3B’SI3Ky 3 NPUITYIICHHSIMH, SKi Oyym 3po0JieHi B aHami3i
II0JI0 JOBIOCTPOKOBOI KJIIHIYHOI KOpPHUCTI enocynbdazu anbda
NOpiBHSHO 3  0a30BUM  CIEHApieM, 3aJMINAE€ThCS  3HAYHA
HEBU3HAUYEHICTh IIOAO  CHPaBXKHBOI €(EeKTUBHOCTI  BUTpAT
JTIKyBaHHS €NI0CyIb(ha3oro anbda.

ABcTpaJiiicbKui 3a BHUKOpPHUCTaHHS 0a30BOT0 CIIEHApil0 JOJATKOBI BHUTPATH Ha

KOHCYJIbTATUBHHUI KoMiTeT 3 | enocynbhasy anbda craHoBiaTh Big 15 000 (548 529,00 rpH) 1o

¢papmaneBTuuHux mepemar | 45 000 momapis CIIIA (1 645 587,00 rpH) 3a AOAATKOBHIA

(Pharmaceutical Benefits | mpoiinenuii metp 3a Tectom 6MWT 1 Outeme 200 000 momapis

Adyvisory Committee, | CIIIA (7 313 720,00 rpH) 3a KOXEH AOAAHUM PIK KHUTTH,

PBAC)>! ckopuroBanwuii 3a sikictio (QALY).

2014 PBAC BigxuieHo 3asBKy Ha BKIJIIOYEHHS enocynbdasu anbda a0
Cxemu (apmanestuunux nuier (Pharmaceutical Benefits Scheme -
PBS) y Pozmin 100 (Ilporpama By3bKOCHELiaTi30BaHUX
JIKapchbKUX 3aco01B) Ha T MiACTaBi, IO SIBHA KJIIHIYHO 3HAYyIla
KOpUCTh BIJ] JIIKyBaHHS enocyibda3oro anbpa He Oyna
IIPOJIEMOHCTPOBAHA, PO3pPaXOBaHUN 1HKPEMEHTAJIbHUN MOKa3HUK
e(EeKTUBHOCTI BUTPAT OyB HEHAAIMHUM 1 HETPUHHATHO BUCOKUM.
JI3  enocynbdaza ambdpa cyOcumyeThcs 3a  MOKa3aHHSIM
Mykonoiicaxapuno3 Ttumy IVA BinnmosimHo no Ilporpamum Life
Saving Drugs Program (LSDP)>? 2018 poky.

ATeHTCTBO Ouminka TpuBae

(papmaneBTHYHOIO

MEHEIKMEHTY Hosoi

3enanmii (Pharmaceutical

Management Agency,

PHARMAC ()33

Incruryr SIKOCTI ii | BiInoBigHO /0 OHOBJEHHMX HAYKOBUX JaHMX>? JI03BOJIEHO

epekTHUBHOCTI 'y cHCTeMi | BUKOPUCTAHHS enocynbdaza anbda TUTSt JKyBaHHS

0XOpPOHH 310poB’si | MyKonoJicaxapuao3y tuny IVA (cunapom Mopkio A, MIIC IVA

Himeuunnn TUITY) Y TIAIIIEHTIB PI3HOTO BIKY.

SThitps://www.pbs.gov.au/industry/listing/elements/pbac-meetings/psd/2014-11/files/elosulfase-alfa-psd-11-2014.pdf
Shitps://www.health.gov.au/sites/default/files/documents/2020/1 1/life-saving-drugs-program-mucopolysaccharidosis-type-iva-mps-iva-guidelines.pdf
Shttps://connect.pharmac.govt.nz/apptracker/s/application-public/al02P000008ptxy/p00034 1
Shitps://www.iqwig.de/download/g17-08_elosulfase-alfa_bewertung-35a-absatz-1-satz-11-sgb-v_v1-0.pdf
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(Institut fiir Qualitit und
Wirtschaftlichkeit im
Gesundheitswesen, IQWiG)
2017

Kommaniero  BH3HA4eHO  piYHI  BHUTpaTH  HA  JIIKYBaHHS
enocynbdazorw anbha Ha OgHOTO marmieHTa B po3mipi 502 433,66
eBpo (18 759 114,35 rpH) Ha OCHOBI cepenHbOl Macu Tina 24,5 Kr
(10 ymakoBOK Ha OJHE 3acTOCyBaHHs). BkazaHo miamaszon Big 253
496,66 eBpo (9 464 678,05 rpu) no 801 158,06 eBpo (29 912
437,91 rpH) BIANOBIAHO 10 BUKOPUCTAHHS Bil 5 10 16 yrmakoBOK
Ha maunieHta (maca Tina 25 kr + 12,85 kr). Piyni Butpatu Ha
JIKYBaHHS BKJIIOYAIOTh BUTPATHU Ha JIIKAPCHKI 3aCO0M Ta BHTpATH
HAa JIOAATKOBI MOCIYTH JEPKABHOTO METUYHOTO CTPAXyBaHHS.
BigmoBimno no pimenas G-BA (DenepanpHuii 00’ e€qHaHUN
Komiter) Bix 16 OGepesnst 2018 poky Oyno BCTaHOBIEHO HE3HAYHY
CTYNiHB JIOIATKOBOi KIiHIUHOi KopucTi>. Bapricte piuHOTO
nikyBanns JI3 emocynbdasa anbda cranoButs 497 874,00 € (18
588 872,60 rpH).

Bapricte JI3 emocynbdaza ambda (amreyHa IiHA MPOAAKY) -
959,22 € (35 817,27 r1pH), 31 3HWKKOIW, BCTAHOBJICHOIO
3aKOHOJABCTBOM - 957,45 € (35 751,18 rpu)™.

ITaniiicbke  areHTcTBO 3
JiKapcbKHUX 3ac00iB (Agenzia
Italiana del Farmaco, AIFA)

O1iHKa HE TPOBOIUIACH

ArenrctBo 3 OMT Ta
Ttapuduoi cucremu Iloaburi
(Agencja Oceny Technologii
Medycznych, AOTMiT)>’
2016

3a BucHoBkamu AOTMiT 3amponoHoBaHa MeaWYHA TEXHOJIOTIS €
E€KOHOMIYHO Hee(eKTUBHOIO BIAMOBIIHO O MOPOTYy TOTOBHOCTI
wiatuty B [omemii (ICER 4 324 740,83 monbsckux 3m0Tux/QALY
(34 087 607,22 rpa/QALY)).
3HaYHa YaCTHHA MOJIENI 3 TOUYKH 30py €PEKTHBHOCTI Oa3yeThcs Ha
HEBU3HAUEHUX MPHUITYILIEHHAX, L0 3HIXKYE ii JOCTOBIpHICTH. B
aHai31 e(EeKTUBHOCTI BUTPAT BUKOPUCTOBYETHCS TOXKUTTEBUN
TOPU30HT MOJICNIIOBAHHS, B TOW 4ac, sIK JOCTYIHI JJaHl CTOCYIOThCS
72-TH>KHEBOTO MEPIOy CIIOCTEPEkKEHHS], 1110 pOOUTH BX1JHI AaHIl Ta
NPUITYLIEHHS HEBU3HAYEHHMH NPOTIroM TpHUBajoro mepioay. B
pesynbpTaTi  (HapMaKOEKOHOMIYHOTO MOJIENIOBAaHHS  OTPUMAHO
HACTYIHI MOKa3HUKU:

® [IpU JIIKYBaHHI enocynb(a3zor aiabpa 1 CTaHIAPTHOIO

Teparnieto reHepyetbes 17,38 QALY
® [Ipy OTPUMaHHI CTaHJIAPTHOTO JIIKyBaHHS reHepyerbes 7,36
QALY;

ITpu 3acTocyBanHi enocyibdasu anbdpa orpumano noaatkosi 10,03
QALY. [lonarkoBi BUTpaTH mpu 3actocyBaHHI JI3 enocynbdasa
anbda craHoBiATh 43 357 162,06 monbebkux 3motux (341 654
437,03 rpu). Bapricts nikyBanus JI3 enocynegaza anbda 43 396
741,09 mnonbebkux 3motux (341 966 319,79 rpH), BapTicTh
JIKyBaHHS CTaHAApTHOIO Tepamieio 39 579,03 moabChbKUX 37T0THX
(311 882,76 rpH). OTxe, 3acTOCyBaHHsS KOMOIHAIi1 enocyibdasu
anb(a 31 cTaHZAPTHOIO Tepami€l0 MOPIBHAHO 31 CTaHAAPTHOIO
Tepami€ero € 6UIblI eEKTUBHUM Ta BUTPATHUM.

Shttps://www.g-ba.de/downloads/91-1385-313/2018-03-16_Geltende-Fassung_Elosulfase-alfa_D-320.pdf
56https://www. g-ba.de/downloads/40-268-4871/2018-03-16_AM-RL-XII_Elosulfase%20alfa_D-320_TrG.pdf
57https://bipold.aotm. gov.pl/assets/files/zlecenia_mz/2015/135/AWA/135_AWA_OT_4351_44_Vimizim_MPS_2016.01.07.pdf
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JI3 enmocynb(aza miansArae BUKOPUCTAHHIO B PaMKax JIKapCbKOi
IporpamMu, sika nepedadae BUKOHAHHS MEBHUX KITIHIYHUX YMOB Ta
BIJIMOBITHUX KPUTEPIiB MaI[i€HTAMH.

3asgBHUKOM 3amlpoIlOHOBaHa 3HWXKa a0 odimiiiHoi minm Ha JI3
enocynbdasa anbda Ha 4%.

HanionaabHuii incruryr | YV 2016 pomi Zorginstituut mnoBiomiieHO, MO0 €(QEeKTUBHICTh
OXOPOHH 310poB's | Vimizim® € He0CTaTHROIO, 100 BHUIIPABAATH BiAIIKOIYBaHHS 32
Hinepnanais (Zorginstituut | paxyHok ocHOBHOro crpaxyBaHHS. [lin yac MOBTOPHOI OLIHKH
Nederland, ZIN)38 2017 poky Zorginstituut Oyno iATBEPIKEHO TONMEPEHIN
2017 BUCHOBOK 2016 poky. Zorginstituut 3ampomoHOBaHO HOCTIAUTH
aIbTEepHATUBHI BapiaHTH (piHaHCYBaHHS enocynbda3u anmbda At
BUKOPUCTAHHS B €KCIIEPUMEHTAIbHUX YMOBAX.
OOmexeni  mokasHuku  edexkrtuBHOocTi  JI3  00YyMOBIIOIOTH
MO>KJIMBICTh Ha/IaHHS 3HIKKH BiJl BUPOOHUKA.
Incruryr  kainmivamx  Ta | OmiHKa HE IPOBOANIACH
€KOHOMIYHHX JOCTIIKeHb
CIHA (Institute for Clinical
and Economic Review,
ICER)
HanionaabHuii neHtp | [licns AUCKOHTYBaHHS MOKa3HUKIB eeKTuBHOCTI Ha 5% Ha piK y
(papMaKoeKOHOMIKH namientiB 3 MIIC IVA, ski OTpUMYIOTh CTaHIApTHY MEIUYHY
(National Centre for | nonomory, npotarom xutTs Oyno orpumano 7,07 QALY, Toxni sik
Pharmacoeconomics, y TAI€HTIB, AKi npuiiManu enocynbdasy anbda, - 14,97 QALY.
NCPE)* Butpartu micns 5% 1mopidyHOro 1MCKOHTYBaHHs y nanieHntis 3 MIIC
2016, 2018 IVA, axi oTpuMyBanu CTaHAApTHY AOMOMOTY, craHoBmiu 33 080

eBpo (1 235 091,42 rpH), ToAl SK Yy MAlLlI€HTIB, IKI OTPUMYBAIH
enocynbdaszy ambda, - 8 187 681 eBpo (305 699 351,66 TpH)
OPOTATOM JKUTTS. IHKpEeMEHTalbHUN MOKa3HUK e(EeKTUBHOCTI
Butpar (ICER) nikyBaHHs enocyib(a3zor aib(a MOpPIBHSIHO 31
CTaHJApTHUM  JIIKYBaHHSIM,  pO3paxoOBaHMM  Ha  OCHOBI
JMCKOHTOBAHMUX 3Ha4yeHb, cTaHoBUTH 1 032 228 eBpo (38 539
780,72 rpu) 3a QALY.

Uepe3 mpunyileHHs B aHali3l MO0 JOBrOCTPOKOBOI KIIIHIYHOI
KOpucTi enocynbda3u anbpa TMOPIBHAHO 31 CTAaHAAPTHUM
JIKYBaHHSIM  3aJIMIIAEThCS  3HAYHA  HEBM3HAUEHICTh  IIOJO
e(eKTHUBHOCTI JIIKYBaHHS eJ10Cynb(a3oro anbda.

EdextuBHicTh BuTpar enocyiabpazu anbdpa (Bimizum®) ans
JiKyBaHHS cuHApoMy Mopkio A He Oynaa HmpoOAEMOHCTpOBaHa, 1
TOMY  BIAIIKOAYBAaHHS  JIaHOTO  JIKAapchbKOTO  3aco0y  He
PEKOMEHI0BaHO.

VYpsnosum opranom ympasninas (HSE) cxBaneHo BiamkoayBaHHs
Baprocti JI3 enocynbdaza anpda micns  KOHGIASHIIHHMX
TIeperoBopiB o0 1inu: TpaseHs 2018 poky®.

*0151 nopieHI06aHOCMI 6apMOCMI 8 2PH BKA3AHI 8 NEPEPAXyHK) 8i0N08iOHO 00 oghiyitinozo Kypcy HFY

cmanom na 01.08.2022

Bhitps://www.zorginstituutnederland.nl/publicaties/adviezen/2017/05/29/herbeoordeling-elosulfase-alfa-vimizim-bij-de-behandeling-van-morquio-a-

syndroom

*https://www.ncpe.ie/wp-content/uploads/2015/05/Web-summary-07-12-2016.pdf
https://www.ncpe.ie/drugs/elosulfase-alfa-vimizim/
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5) naHi 010 KOpPeKTHOCTI iH()opMaLii PO HAABHICTH 200 BiACYTHICTh €EKOHOMIYHHX
Ta KJIIHIYHUX TMepeBar 3acTOCYBaHHS JIIKAPCHLKOro 3aco0y MOPiBHAHO 3 iHIIUM
JIKapCbKUM 3ac000M a00 iHIIOKW MeINYHOI0 TeXHOJIori€r (ado iX BiACYTHOCTI), HagaHi
3asiBHHKOM

Bigmosimao mo m.7 Ilopsiaky aepskaBHa OMT 3a CKOpOYEHOIO TMPOIETYypOI0 HE
nepeadoavyae MPOBEACHHS €KCIIEPTU3H IMOJIAHUX 3asiBHUKOM 3asBH 1 JIOChE, HA IMiJICTaBI
AKX MO>KHA 3pOOMTH BUCHOBOK ITPO KOPEKTHICTh HaIaHO1 1H(GOpMaITii.

4. PexomeHaamii mo10 BKJIKYEHHS (BUKJIIOYEHHS) JIKaPCHLKOro 3acody 10 (3)
HanioHaJbHOro mepesiiky OCHOBHHX JIIKAPCbKHUX 3aC00iB Ta (200) HOMEHKJIATYP
(mepeJtikiB, CHHUCKIB, peecTpiB), 10 3aKYNOBYKTHLCH 32 KOWITH J€P:KABHOIO
O0IKeTy IJIsi BUKOHAHHSI NMPOrpaM Ta 3AiCHEHHH LEHTPAJI30BAHMX 3aXO0IiB 3
OXOPOHHM 310POB’s1, Ta (a00) pekoMeHaALIl 010 32ACTOCYBAHHS ISl LiJIed 0XOPOHH
310pPOB’sl JIIKapCbKOIo 3aco0y, omjara, 3aKyliBJjs a00 BiAIIKOAYBAaHHS BapTOCTI
SIKOTO 3iliCHIOETHCA 3 METOK BHUKOHAHHA PEriOHAJIbHMX HUIBOBMX Mporpam 3
OXOPOHH 310POB’sl, 10 IMOBHICTIO Y4 YaCTKOBO (piHAHCYIOTHCS 32 PaXyHOK KOIUTIB
MicueBHX 0I0/1KeTIB, Ta (a00) pexoMeHaallil 010 YKJIAJeHHA a00 NPOJ0BKeHHS il
(mpoJsioHramii) 10roBOpiB KepoBaHOro aocryny Ta (ado) iHmi pekoMenaauii y pasi
HeOOXiTHOCTi yXBaJICHHS pPillIeHb B CHCTEMI O0XOPOHHM 310POB’ S

Cranom Ha 25.07.2022 BianosigHo no 3BepHeHHs MO3 VYkpainu Bin 09.06.2022
Ne25-01/12931/2-22 Tta nucta yrouHeHHs Bixm 20.06.2022 Ne25-01/13739/2-22
npoBefeHo JepkaBHYy OMT 3a CKOpOYEHOIO TIPONEAYPOIO JIKAPCHKOTO 3aco0y
enocynbdaza anbda I JTIKyBaHHS MAIllEHTIB 3 MyKormoiicaxapujo3om IVA tumy.
BignoBimno mo 1m.22 Ilopsaky BHCHOBOK  yIOBHOBaXKEHOTO  OpPraHy  Mae
pEKOMEHAIIIHHUN XapaKTep.

Cranom Ha 01.09.2022 0HOBIEHO BHUCHOBOK YIOBHOBA)KEHOTO OPraHy Ha 3allUT Y
muctax MO3 Vkpainu Big 26.07.2022 Ne 25-01/16746/2-22 Ta Big 08.08.2022 Ne25-
01/17921/2-22 mono BHeceHHs iH(dopMallli Npo AOUUIBHICTh YKJIAaJaHHS JOTOBOPIB
KEpOBAaHOTO JAOCTYIY.

HepxaBna OMT 3a CKOpOYEHOIO TIPOLEAYPOIO IIOJA0 JIKAPCHKOTO 3aco0y
enocyibdaza anbda s JIKyBaHHS TMalli€HTIB 3 MykomoJiicaxapuaozoM IVA tumy
MPOBE/ICHa Ha BUKOHAHHS MAMYHKTY 3 myHKTYy 4 moctanoBu KaOinery MiHicTpiB
VYkpainu Big 23.12.2020 Ne 1300, a Takox mignyHkTiB 5, 7 myHkty 8 Ilopsaky
MIPOBENICHHSI JIEP’KABHOI OI[IHKM MEIUYHHX TEXHOJIOTIH, 3aTBEPIKEHOTO MOCTAHOBOIO
Kab6inery MinictpiB Ykpainu Big 23.12.2020 Ne 1300.

B Peectpi MeauKko-TEXHOJOTIYHMX JOKYMEHTIB 31 CTaHAApTU3aIil MeIudHOl
JIOTIOMOTH BIJICYTHIH YHI()IKOBaHMI KIIHIYHUN MPOTOKOJ MEAMYHOI JIOTIOMOTH TPHU
mykonosicaxapuaosi IVA tuny (cunapom Mopkio A). 3a MDKHApOJTHUMH KITHIYHUMHU
HAaCTaHOBAaMHU Ta HACTaHOBAMM HAyKOBUX TOBAapUCTB 1HIMX KpaiH (2016, 2019, 2022)
naimieHTaM 3 JiarHo3oM Mykomnodicaxapuno3 IVA tuny (cunapom Mopkio A)
peKOMeHI0BaHe JIIKyBaHHs ejocyibdazoro anbda y 1031 2 Mr/kr macu Tiia 1 pa3 Ha
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twkaeHb. Illo crocyerses TI'CK, To BiamosigHo HarioHansHOTO MNPOTOKOMY 3
JIIarHOCTUKHU Ta JIIKyBaHHS MYKormoJjiicaxapuao3iB HarioHansHOTO OpraHy 3 IUTaHb
oxoponu 310poB'ss @paniii 2016 poky nokazansas g TI'CK npu Mykomnosicaxapuaosi
IVA o6roBoprotoThest npodiibHuM KoMITeTOM y KO)XKHOMY OKpPEMOMY BUMAAKY, KOJU
JIlarHO3 BCTAHOBJICHUN Ha JyKe paHHIM cTaaii abo B HEOHATAIBbHOMY TIEplOl.
BignoBimno mo Pekomenpamiii 1mogo JIiKyBaHHS — MykomoJiicaxapuaoszy IVA:
CHUCTeMaTH4HI peKoMeHallli, 3acHOBaH1 Ha Joka3zax 1 koHcencyci 2019 poky TI'CK ne
MOKe OyTHM pEeKOMEHJOBaHA MallleHTaM 3 MyKomojicaxapuno3om [VA 1 BBakaeThCs
JOCITITHUATIBKOTO TIpOoIieypoto (kKoHceHcyc 91%).

JlomatkoBo OyIo 3HaWEHO Ta MPOAHAI30BAaHO JOKYMEHT JlemapTaMeHTy 0XOpOHU
3mopoB’st ABctpaiii 2020 poky, B SIKOMYy 3a3Ha4€HI YMOBHM Ta BUMOTH JJIi OTPUMAaHHS
JIKyBaHHs ejocyib(pa3o anbda mamieHTam 3 Mykomnomicaxapugodom IVA tumy y
pamkax [Iporpamu “JIiku, MO PATYIOTH KUTTS . Y pPEKOMEHAAIISX OMHCAHI MOYATKOBI
KpUTepili MPUHHATHOCTI, MOCTIAHI KPUTEpii MPUHUHATHOCTI Ta KpUTEpii MPUIMHUHEHHS
dhepMeHTHOI 3aMiCHOI Tepartii.

3a  pesynpTaTaMd  0araTOLIEHTPOBOTO,  MOJBIMHOrO  ciimoro,  ramne6o-
KOHTpOboBaHOTO 24 TrkHeBoro nociimkenHs MOR-004 (Hendriksz CJ et al., 2014,
NPUUHAMHOI Memo00102iYHoi sKoCcmi) BCTaHOBJIEHO, Mo y mamieHtiB 3 MIIC IVA
(cunapom Mopkio A) nipu Teparii enocyibdazoro anbda (2 MI/Kr/TUXKACHB) TTOPIBHSIHO
3 1uane0o MPUPICT BIJCTaHI 3a pe3yibTaTaMu 6-XBUJIIMHHOTO TECTY XOABOW y Tpymi
enocyib(dazu mopiBHAHO 3 1uianedo ckiaB 22,5 m (95% CI Big 4,0 no 40,9; P=0,017),
piBeHb KepaTtaHcyibdaTy B ceui 3HmkyBaBcs Ha 40,7% (95% CI Bix —49,0 no —32,4). 3a
IHITMMHA BU3HAYCHUMH KIHIIEBUMH KJIIHIYHUMHM TOYKaMH (3-XBWJIMHHHUHN TECT MiAHOMY
M0 CcXojJaX, MaKCHMallbHa JOBUIbHA BeHTWIAMIA JereHb, OXKEJI, ODBI,
aHTPOMIOMETPUYHUMH  TOKa3HMKaMu) Oyjia TEHJEHLIs [0 TOKpAIleHHd NpH
3aCTOCYBaHHI enocyib(da3u anabha MOpiBHIHO 3 TUIanedo0, OJHAK PI3HUIA Y PE3YJIbTaTI
CTaTUCTUYHO HE 3Hadyma. Pi3HUI MK rpynaMu enocyibhasu Ta rpyroro mianedo 3a
KOMITO3UTHOIO TOYKOI (siIka 00’enHye Z-06am O6-XBWJIMHHOTO TECTy XOanow, 3-
XBUJIMHHOTO TECTY MIAMOMY IO CXOJ[aX Ta MAKCUMAaJIbHOI IOBUTLHOT BEHTWJIALIIT JIETEHB )
nokaszaHa Ha piBHl p=0,053, 1m0 HE € CTATHCTHYHO 3HAYYIOI0, OJHAK HAOJIMKEHO [0
rpaHUYHO 3HAYMMOTro piBHA. Ha ¢oHi nikyBanHs enocynbdazoro anbda 96,6% mairieHTiB
MaJu o01uH1 eheKTH, HaOUIbIT YaCTUMHU TOOIYHUMHU epekTaMu OyJv JIETKI Ta TOMIpHI
peakiiii, moB’si3ani 3 iHPY3iew (91,5% B rpyni miane6o 1 89,7% y rpyti enocynbhazu
anbda). Sk MiHIMyM OJMH cepio3HMI MOOIYHUIN edekT 3ycTpivaBcs y 3,4% malli€HTiB
rpynu miane6o 1y 15,5% mnarientiB rpynu enocyibdasu anbda, ajae KOJAEH 3 HUX He
NPU3BIB /10 TIEPEPUBAHHS ydacTi y AochipkeHHl. He moBimomuisiocs mpo cMmepTebHi
BUITQJKH M1 YaC JOCIIIHKEHHS.

[Topaneme BigkputTe posmupere gociixeHHs MOR-005 (Hendriksz CJ et al.,
2016, mpuHATHOI METOMOJOTIYHOI SIKOCTI) OYyJ0 TPOJOBKEHHSM PaHIOMI30BaHOTO,
NoJBiiHO ciinoro, 24 TwxHeBoro nociipkenns ¢aszu 3 (MOR-004) 3a yuacTi maiieHTiB
13 cungpomoM Mopkio A. VY gocmimkenHi MOR-005 pesynbraté  mari€eHTiB
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MOPIBHIOBAJIM 13 pe3yJibTaTaMM MAIll€HTIB 3 JOCIIDKCHHS MPUPOJHBOTO Tepediry
cunapomy Mopkio A (Morquio A Clinical Assessment Program, MorCAP). 3 meTtoro
MiHIMI3aIlli TMOXWOKM BIJ ONEPATUBHUX  BTPYYaHb/HEJOTPUMAHHSA  IMPOTOKOIY
JToCHipKeHHs1, mnamieHTiB pociimkeHHs MOR-005 anamizyBamm sax ITT momyssiniio
(marieHTH, XTO OTPUMYBaB X04a O OJIHY J103y enocyibdazu anbha) Ta MPP nonymsiiro
(BUKJIFOUEH] MAIIEHTH, K1 MMEPEHECIH OPTOIEAUYHY OTMEpalliio MiJ 4ac JOCHIAKEHHS
Ta/ab0 Maji MOBTOPHY HEBIAMOBIIHICTH MPOTOKOY JTOCHIIKEHHS), BIAMOBIAHO 1 OyJ0
MPOBEJCHHS PO3AUICHHS MOMYJIAIIi MalieHTiB mpupoaHboro nepediry Ha MorCAP 1 ta
MorCAP 2. Tlpu 3actocyBanHi enocynbdazu anbda B 7031 2,0 MI/KI/THXKACHb MPH
aikyBaHHI npopocnux ta pitei 3 MIIC IVA cepenne nmokpamenus Ha 120 THKACHb Bif
6azoBoro piBHs B ITT momymsaunii cranoBuio 32,1 m, 8 MPP momysmsmii - 39,0 m 3a 6-
XBWIMHHUM TeCTOM X0Ab0Hu. [IOpiIBHSHO 3 HENIKOBAHMMHU TMAalllEHTaMHU PI3HULA Oylia
cratuctiuaHo 3Hauynor (ITT monynsauis P=0,0050 ta MPP nonmymsimis P=0,0003), sk 1
3a piBHeM keparancynbdaty B ceul (ITT, MPP monynsamii P=0,0001). Takox Oymno
MOKpAIICHHS PE3YJIbTAaTiB 3-XBWJIMHHOIO TECTy MiAloMy Mo cxoxax Ha 120 TuxkHI
MOPIBHSHO 3 0a30BUM pIBHEM IIPH 3aCTOCYBaHHI enocyibpazu anbha B 11031 2,0
mr/kr/TikaeHs (ITT momymsiis - cranoBmwio 5,3 cxoauHok/xB, B MPP momymsii - 6,2
CXOJIMHOK/XB).

VY rpyni enocynbdasu anbda cepiiosHi modiuHi epextu croctepiramucsa y 23 3 56
namieHTiB (41,1%). ¥ 43 3 56 nauientiB (76,8%) MOBIIOMIIEHO MPO CEPHO3HI MOOIYHI
peakKIlii, MoB’A3aHi 3 JOCIII)KYBaHUM JIIKAPChKUM 3aCO00M, SIK HACHIAOK OJWH Talll€eHT
(1,8%) mnpunuHUB NOpUOM  JOCHIIKYBAHOTO JiKapchbkoro 3aco0y. HalOuibi
NOIIUPEHUMHU MOOITYHUMHM edeKTaMu OyiIM JIeTKI Ta MOMIPHI peakilii, MOB’s3aHl 3
1H(y31€r0. YTBOpeHHs: Ha 120 TWXKHI y MAIIEHTIB aHTUTLI 0 eyocyibda3u anbdpa Ta
HEeUTpanmizyrounx aHTuTia, aHTuTin IgE mo enocynbdazu anbda HE KOpEIOBaio 3
YaCTOTOIO/TSKKICTIO TTOOIYHUX PEAKIlidA, HE MPU3BEIO 0 BIAMOBH BiJ JIIKyBaHHS Ta HE
BILJTMBAJIO HA €(PEKTUBHICTH JIIKYBaHHS.

[Tin gac mpoBenenns nepxkaBHoi OMT 3a ckOpoUYeHOIO TPOIEAYPOIO Y PE3YNIbTATI
MOIIYKy He OyJI0 BHUSBJICHO CHUCTEMAaTHMUYHHMX OIISAIB Ta/ab0 MeTa-aHali3iB, sKi O
JOCTIKyBaM €(eKTUBHICTh Ta Oe3mneKy enocynbdaszu anbda nopiBusHo 3 TI'CK mis
JIKyBaHHs TMAIl€EHTIB 3 Mykomomicaxapuao3oMm IVA tumy. B pe3ynbrariB momyky
NEePBUHHUX JUKepenl Oyyno 3HalWIeHO Ta MpOoaHaNTi30BaHO OJHE PETPOCHEKTHUBHE
nociikeHus: (Chen H et al., 2021). 1o KOropTHOTO IOCHIKEHHSI OYyJd BKJIIOUYCHI
namieHT 3 mykonosicaxapuao3om IVA (N=161), siki orpuMmyBaiu enocyibdazy anbda
2 mr/kr moTxkHs (N=74) npotsarom >1 poky, namienta 3 nposenenoro TI'CK (N=8),
HenikoBaHi (N=79). 3a pe3ynbraramMul TOCHII)KEHHS BIIMIHHICTb Y pe3yJbTaTaX OLIHKH
MOBCSIKJICHHOT JKUTTEAISIBHOCT1 Oysia CTAaTUCTUYHO HE 3HAYYIIOIO 32 TOKa3HUKOM «PYX»
(t-test p=0,02268), «pyx Ta mi3HaBaJlbHa aKTUBHICTHY (t-test p=0,1447), «mizHaBajIbHA
akTuBHICTBY (t-test p=0,1474), «iumi cumnromu MIICy (t-test p=0,0772) wmix
MaIi€HTaMd 3 TOKKUM  (EHOTHIOM, SIKI OTpUMYyBaIM ejocyibdazy anbda, Ta
NaIie€HTaMu 3 TSHKKUM GeHoTunomM, siki nepenecnu TT'CK.
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Pe3ynpTaT MOJIEIBHOrO aHali3y BIUIMBY Ha OIOJKET B YKpaiHi MOKa3ald, IO
BUTPATH Ha 3aKyIIBIIO JIKapChKOro 3aco0y enocynbdasza ambda Ha PIYHUNA KypC
JIKYBaHHSI OJIHOTO MAIll€EHTa 3a PEAIbHOI0 3aKYIIBEJBHOIO IIHOK I JIIKAPCHKOTO
3aco0y 3 OCTaHHBOTO 3aBEPUICHHOTO TEHAEPY 3a JAaHUMHU EJEKTPOHHOI CHCTEMH
nyoJiyHMX 3aKkymiBenb Prozorro BiamosimHo jgo jucta MO3 Bim 09.06.2022 Ne25-
01/12931/2-22 3a craHmapTU30BaHUM IiaXx0A0M cTaHOBIATH 33 505 108,00 rpH ans
nopocinoro ta 14 359 332,00 rpH a1 JUTHUHM.

Butpatn Ha 3akymiBmo enocynbhazu ambda y paMKax JI0YOTO CIICHAPIIO IS
JIKyBaHHS KOrOPTH MaiieHTiB (9 miteit Ta 3 1OpOCiuX) 3a CTAaHAAPTHU30BAHUM IM1IX0/I0OM
cTaHoBIATH 229 749 312,00 rpH, 3a iHauBigyanizoBanuM - 140 003 487,00 rpH.

[ToTenmiiinuii BIUIMB Ha OFOKET JIIKAPCHKOTO 3aco0y enocyibdaza anbha 0yio
MOPIBHSHO 13 PEKOMEHJOBAaHMMH 3HAYEHHSAMM ILIKAJIW BIUIMBY Ha OIODKET B YKpaiHi,
BIJINOBIJTHO JI0 aKTyali30BaHUX 3HAYEHb PEKOMEHJIOBAHOI IIKadW OIIHKM BIUIMBY Ha
Oro/pkeT B YKpaiHi Ha MiJICTaBl TaHUX JEp)KaBHUX BUTpAT Ha JKapchbki 3acobm y 2021
poIIi, Ta BCTAHOBJIEHO, 1110 TTpH 3aKymiBii JI3 enocynbdasza anbda 3a cTaHIapTU30BAHUM
M1JIX0JI0OM BIUTMB Ha OrojkeT Ha 1 pik Oyne Benukum (Outemie 100 muiH TpH) Ta Oyjae
MEePEBUIIYBaTH PEKOMEHIOBAHE MOPOTrOBE 3HAYCHHS CTYIEHs (PIHAHCOBOi JOCTYITHOCTI,
mo craHoBuTh 176 wmmH rpH. Ilpu 3akymiBmi  enocyibdasum  anbda 3a
1HJIMB1yali30BaHUM II1JIX0JI0M, BIUIMB Ha OrojpkeT Ha 1 pik Oyne Benmukum (Ouibire 100
MJIH TpH), ajie¢ He Oy/e MEepPEeBHIYBATH PEKOMEHIOBAHE TMOPOTOBE 3HAYCHHS CTYIICHS
(1HaHCOBOI JOCTYITHOCTI.

Otrxe, 3a pesyabraramu JgepxkaBHoi OMT 3a CKOpOYEHOW MPOLEIYPORO
BCTAHOBJIEHO, 110 €J0cynb(a3a anbda y 7031 2 MI/KI MIOTUXKHS MOPIBHSAHO 3 IUIanedo
MOKpalllye y TallI€HTIB 3 MyKomnoJjicaxapuao3oM [VA nmoka3HUKU 6-XBUIMHHOTO TECTY
X0J1b0H, 3HUXKYE PIBEHb KepaTaHCyIb(}aTy B ceul K NPOTATOM 24 THXKHSA JIKYBaHHS, TaK
1 Mpu OTpUMaHHI JIKyBaHHA mpoTsAroM 120 TWXKHIB, PI3HUISL y peE3yJbTarax €
CTATUCTUYHO 3HAUYIIOK. 32 MIXKHAPOJAHUMH KIIIHIYHUMHU HACTAHOBAMHU Ta HACTAHOBAMHU
HAyKOBUX  TOBapuWCTB 1HImMX kpaiH (2016, 2019, 2022) mnamieHtam 3
mykomnonicaxapuno3zoM [VA tumy (cunapom Mopkio A) peKOMEHIOBaHE JIKYBaHHS
enocynbda3zoro anbda y 1031 2 Mr/kr Mmacu Tita 1 pas Ha TwkaeHb. MyKkomosicaxapumaos
IVA Tuny BXoauTh 70 MepeniKy piKiCHUX (OppaHHUX) 3aXBOPIOBAHb, 3aTBEPKEHOTO
Hakazom MO3 Vkpainu Big 27.10.2014 Ne 778, 3apeectpoBaHoro B MiHiCTepCTBI
roctuilli Ykpainu 13 nucromama 2014 p. 3a Ne 1439/26216. Enocynedaza ansda
BKItoueHa y Ilepenik nikapchkux 3aco0iB, MEIMYHUX BUPOOIB Ta JOMOMDKHHUX 3aC001B
JI0 HMX, 110 3aKyNOBYIOThCS HA BUKOHAHHS BIAMOBIAHUX YTOJ (IOTOBOPIB), YKIIAJEHUX
0Cc00010, YIOBHOBaXEHOIO HA 3JIIMCHEHHS 3aKyMiBeJdb Y cepl OXOPOHH 30POB’S IS
BUKOHAHHSI MPOTpaM Ta 31MCHEHHS [IEHTPaTI30BaHUX 3aXO0/(1B 3 OXOPOHH 370pPOB’s, 1110
3aTBep/keHui noctaHoBoro KaOinery MinicTpiB Ykpainu Big 7 Oepe3ns 2022 p. Ne
216.

OTxe, Ha OCHOBI BHIIE3a3HAYEHOTO0 Ta 3 ypaxyBaHHAM Konreniii po3BUTKY
CUCTEMHM HQJaHHS MEIWYHOI JOTIOMOTH IIaIli€eHTaM, SKI CTpaKAaloTh Ha PiJKICHI
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(opdanni) 3axBoproBaHHs, Ha 2021-2026 poku, 3aTBEPKEHOI PO3MOPSIKCHHSIM
Kabinery MinictpiB Ykpainu Big 28.04.2021 Ne 377-p, peKOMEHI0BaHO MPOJIOBKUTH
3a0€e3IeueHHsI 3aCTOCYBaHHs CIEU(IYHOTO JIIKYBAaHHS €J10CyJb(a3or anbda MaiieHTiB
3 mykomnodicaxapusnozoM [VA Tumy. ¥V 3B’43Ky 3 BEJIUKUMH BHUTpaTaMu OFOJIXKETHUX
KOIITIB OOOB’SI3KOBUM € BpaxyBaHHsS KPUTEPIiB ISl MPU3HAYCHHS Ta MPUITHHCHHS
dbepMeHTHOI 3aMiCHOT Teparii Ta MOCTIMHUN MOHITOPUHT 31 300pOM peaIbHUX KJITHIYHHUX
JAaHUX JJI OLIHKH €(PEeKTHUBHOCTI Teparii 3a y4acTi MyJIbTHAUCUUIUTIHAPHOT KOMaHIH
(axiBIIiB.

Crhig 3a3HauMTH, 1O BAXJIMBUMH aclekTaMu y cdepi OXOpPOHU 3A0pOB’S €
oprasizaifisi poOOTH MIOJO0 BHSBJICHHA HOCIiB, T€HETMYHOTO KOHCYJIbTYBaHHS Ta
NpeHaTadbHOI [IarHOCTUKA 3 METOI0 BHUSBICHHS PHU3UKY HApOKCHHS MiTed 3
MYKOIIOJIICAXaPHUI030M.

Jlanuii BUCHOBOK Bix 25.07.2022 0yJ10 OHOBJIEHO MiciIs oTpuMaHHs JucTiB MO3
VYkpainu Big 26.07.2022 Ne 25-01/16746/2-22 ta Big 08.08.2022 Ne25-01/17921/2-22 3
METOI0 100 BpaxyBaHHSA TMOJIOKEHb NocTaHoBH KaOinery MiHicTpiB YKpaiHu Bif
22.07.2022 Ne 816 “IIpo BHecenHs 3MiH J0 noctanoB KaGinetry MiHicTpiB YKpaiHnu Bij
23 rpyans 2020 p. Ne 1300 1 Bix 27 ciuns 2021 p. Ne 61” npu npoBelieHHI Jep>KaBHOL
OMT 3a cCKOpOUYEHOIO MPOIIEAYPOIO Ta BHECEHHS Y BUCHOBOK YIIOBHOBaKEHOT'O OPTaHy 3
nepxkaBHoi OMT 3a CKOpOYEHOIO MPOLETYPOIO JTIKAPCHKOTO 3ac00y enocynbdasa anbda
1H(pOopMaIlli Tpo JOUUIBHICTh YKIAJaHHS JOTOBOPIB KEPOBAHOTO JTOCTYILY.

3a pe3yapTaTaMu aHaji3y BCTAHOBJIEHO, 1110 BIUIMB Ha OIOJUKET enocyibdazu anbda
Ha 1 pik € BemukuMm (mepeBuirye 100 MJIH TpH) SIK NOpU  PO3PAXyHKY 3a
1HMBIAyalli30BaHUM IIIJIXOJO0OM, TaK 1 3a CTaHJIAPTU30BAaHUM IIJIXOJOM, MPOTE MpHU
PO3paxyHKy 3a CTaHJapTU30BaHUM II1JXO0JIOM, BIUIMB Ha OIO/KET enocyibdasu ambda
MIEPEBUIIYE€ PEKOMEH/IOBAHE TTOPOrOBE 3HAUCHHS CTYMEHs (PIHAHCOBOI JOCTYITHOCTI, IO
CTaHOBUTH 176 MIH TPH, BIAMNOBIAHO 1O aKTyaJli30BaHUX 3HAY€Hb PEKOMEHOBAHOI
IITKAJIM OI[IHKYM BIUTMBY Ha OIOJKET B YKpaiHi Ha MiJCTaBl JTaHUX JEp)KaBHUX BUTPAT Ha
Jikapchki 3acoom y 2021 pori.

[ina JI3 enmocynbdaza anbda 3a pesyapraTaMu TOpriB, mpoeaeHux I «Meanuni
3aKkymiBial Ykpaidu» ctaHom Ha jucronan 2021 poxy Ha piBai 23 011,75 rpH 3a 1
drnakoH, € BUIOIO 3a IiHY B bonrapii Ta Hk40r0 3a 1iHy B Xopsarii Ta PymyHii y
I'PUBHEBOMY €KBIBAJICHTI.

3a pesyabpTaTaMH aHajli3y peKoMeHjaiiil opranizamiii 3 OMT iHmmMX Kpaid o0
JiKapchKOro 3aco0y enocyibdaza anbha BUSIBICHO HACTYIHY 1H(GOpPMAIlIIO: MO3UTHUBHI
pekomeHpanli, mpore 3 ypaxyBaHHsM BianoBigHux yMoB - NICE (Benuka bpurtanis)
(ICER wmenmie 13 330 350,00 rpu), HAS (®panuis), CADTH (Kanana) (ICER 116 288
148,00 rpu), IQWIG (Himewunna), NCPE (Ipnanmist) (ICER 38 539 780,72 rpn);
0co0MBI YMOBU: BiMOBITHO 70 JiKapchkoi mporpamu - AOTMIT (ITonpma) (ICER 34
087 607,22 rpu/QALY); ne pekomennoano - SMC (Ilotnanmist) (ICER 36 874 858,52
rpa), PBAC (Ascrtpanisi) (cyOcumyerbest BimmoBimHo mporpamu Life Saving Drugs
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Program (LSDP)) (ICER 7 313 720,00 rpu); ZIN (Hignepnanau) (oOMeXeHICThH
noKa3HUKIB edeKTUBHOCTI); ouiHka TpuBae - PHARMAC (HoBa 3enanpis); oliHka He
nposoauiack - ICER (CILHA), AIFA (Itamis).

BpaxoBytoun npopatkoBe 3BepHeHHsS MO3 moao HagaHHs iH@QopMalii Mpo
JOLUIBHICTh  YKJIAJaHHS JIOTOBOPIB KEPOBAHOTO JOCTYIy 3BEpTa€EMO yBary, IIIo
nepkaHa OMT 3a  CcKOpodeHOIO TMpOIEAypord He mependavyae MPOBEACHHS
(dhapMaKOEKOHOMIYHOTO aHaji3y 1 BUCHOBOK Ma€ TIEBHI OOMEXKEHHS, a caMme BIJCYTHI
PE3YNBTaTH PO3PaXOBAHOTO IHKPEMEHTAIBHOTO MoKa3HuKa edekTuBHOCTI BUuTpaT ICER
(SIKIO  TOITITPHO) Ta PEKOMEHJOBAHUHN BiJICOTOK 3HIKKH, HEOOXIMHI IJIs JOCSTHECHHS
e(eKTUBHOCTI BUTpAT 3T1IHO peKoMeH10BaHuX rpannuHux 3HaueHb ICER B Ykpaini.

3asBneHud  Jikapchbkui  3acid  enocynbdaza anbda €  IHHOBALIWHUM,
BHCOKOBAPTICHUM, OJTHOJ’KEPEIbHUM Ha PUHKY YKpaiHU Ta B CBITI, PE3YJIbTATH OL[IHOK
OMT opranizamiii iHmmx kpain moxao JI3 enocynedaza anbda, B TomMy dHCH
pe3ynbpTaTi (apMaKOEKOHOMIYHOTO aHalli3y B MDKHAPOAHIN MpPaKTHUINl CBIAYaTh IMPO
BUCOKI 3HaueHHs Tmoka3HUKiB ICER (mopiBHsSHO 13 HaWKpamiow MiITPUMYIOUOIO
Teparnie€ro), 1Mo NePEeBUILYIOTh PEKOMEHI0BaHI TPAHUYHI 3HAYCHHS.

3a pesyinbraTaMu 3acijaHHs EKcnepTHOro KOMITETY 3 OLIHKM MEIUYHUX
TexHoJIoT1H JlepkaBHOrO mianpueMcTBa «/lepkaBHuil ekcnepTHuii 1IeHTp MiHicTepcTBa
OXOpPOHM 370poB'ss Ykpainw», 1o Bigoyisocs 30.08.2022, Oyno HagaHO HACTYIHI
pEeKOMeHaaIli.

Enocynpdaza anbda — 1HHOBaAIIMHUN, BHUCOKOBAPTICHUN, OJHOJKEPEIbHUN
npenapar Ha PUHKY YKpaiHM Ta y CBIT1, HNPU3HAYEHWH ISl JIIKyBaHHSA PiAKICHOTO
ophanHoro 3axBoproBaHHs Mykomnomicaxapuao3d IVA tuny (MIIC IVA Tuny), 3
HU3BKUM JTOKa30BUM PIBHEM KIIIHIYHOI €(DEKTUBHOCTI Ta BEJIMKUM BILJTUBOM Ha OFO/IKET.
Pazom 3 1M, BigmoBimHo 10 KoHienmii po3BUTKY CHCTEMHM HaJaHHS MEIUYHOI
JIOTIOMOTH TIAIIEHTaM, K1 CTPaXXAar0Th Ha piakicHI (opdanHl) 3axBoproBaHHs, Ha 2021-
2026 poxu, 3arBepiKeHa posnopsmxeHHsM Kabinetry MinictpiB YkpaiHu Bij
28.04.2021 Ne 377-p8, Ykpaina B3sia Ha ceOe 3000B’s13aHHS 3a0€3MEUNTH TaIlIEHTaM,
AK1 CTpaKJaloTh Ha piakicHi (opdanni), OesnepepBHUN Ta O€30IUIATHUN JOCTYI IO
HEOOXITHUX JIKapChKUX 3ac00iB. ToMmy, 3 METOW palioHami3amii BUTpAT OIOJKETHUX
KOIITIB PEKOMEHIOBAHO:

1) BusHauutu 4iTKl KpUTepii TpuHATHOCTI (hepMeHTHOI 3amicHoi Tepamii (P3T)
Ta MPUIIMHEHHS Teparii yepe3 3HauyHy HEBU3HAYEHICTh 1100 BIUIUBY Ha BHXKMBAHICTH 1
AKICTb KUTTS, BIANOBIAHO 10 KpUTEPIiB Npu3HaueHHs Ta npunuaenHs O3T. Po3risanytu
MO>KJIMBICTh 3alpOBAJKEHHS 10roBopy KepoBaHoro noctyny (JAKJl) 3 Bu3HaueHumH 1
peleBaHTHUMU KJIIHIYHUMHU TOYKAaMHU, 1110 BKa3ylOTh Ha BIAMOBIAL A0 Tepamii (response
to therapy), IpoOBXKEHHS KUTTS, a00 MOKpaIEHHs] MOro sIKOCTi. Y pas3i BIACYTHOCTI
JOCTOBIPHUX JIaHUX M0J0 €(QEKTUBHOCTI PEKOMEHAOBaHO BuUkIountd JI3 3
HOMEHKJIaTypH.
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HeBusnaueHocTi moa0 KiaiHIYHOT e(deKTUBHOCTI 3acTtocyBaHHs JI3 enocymnbdasza
anba 1 JikyBaHHs mnamieHtiB 3 MIIC IVA Tuny 06a3yioTbes Ha pesysbTaTax
JTOCIIDKEHHST BIUIMBY ejocyiibdaza anbda Ha MOBCAKACHHY >KUTTENSUIBHICTD 3a
KIHIIEBUMU TOYKAMHU «PYyX», «II3HaBajbHAa AaKTUBHICTH», SIKI BU3HAYAIOTHCS SK HE
noBenieHi. JloCTOBIpHICTH JO0Ka3iB TMpu oOIiHII edexkTtuBHOCTI JI3 3a 1HIIUMH
BU3HAYCHUMH KIIIHIYHUMH TOYKaMH (3-XBUJIMHHUN TecT MiAHloMy 1O CXO0Jax,
MaKCHMaJbHa OBIJIbHA BEHTUJISIIS JIET€Hb, (JOPCOBAHA KUTTEBA EMHICTD JIETE€Hb, 00’ €M
¢dbopcoBaHOTO BUAMXY, aHTPOIIOMETPUYHUMH TOKa3HUKaMU) € HU3bKow (Hendriksz CJ
etal., 2016).

2) 3am3utu miHy Ha 954% nnsa mitei 1 Ha 98,0% miIs AOpOCIMX MAITIEHTIB
HACEJICHHS, BPaxOBYIOYHM, IIO BapTICTh JiKyBaHHS oaHiel autunu JI3 enocymnbdaza
anb(a cTaHOBUTH 14,3 MJIH T'pH Ha PIK; JOPOCIOro mnaumieHta 33,5 MIIH TpH Ha pIK.
KoHcepBatuBHO npumyckarouu, mo gaHuil JI3 moxe crBoputu 1 pik 10JaHOTO KUTTS
(TOBHICTIO BIJIHOBIIIOE€ 370pPOB’Sl TAIllEHTA 3 HYJIbOBOI IMO3HAYKH SKOCTI IKUTTH),
OILIIHOYHUH 1HKpeMeHTaabHuM noka3zHuk edextuBHocTi BUTpat (ICER) Oyne ctanoBUTH
14,3 muH rpH (piuHa BapTicTh JdikyBaHHsA) / 1 QALY (mpunyiieHHs 1mio/10 BIUTMBY Ha
3nopoB’st) = 14,3 miuH rpH / QALY nmns gutsidoro HacenenHs i 33,5 miH rpH / QALY
Jutst fopociioro HaceneHHs. Kpaitne moporose 3Hauennst 5 BBII (HeedekTnBHI BUTpaTH)
Ha nymury HaceneHHs 3a gaHumu 2021 poky cranoButh 131 944,00 rpu * 5 = 659 720,00
TpH.

PexoMeHnpariii o0 3HAYHOTO 3HIKEHHS IIHU KOPEIIOIOTh 3 HEraTUBHUMU
pekomenaarisamu iHmmMx OMT opraHizartiid:

- Kanancbke areHTCTBO JIIKApChKUX 3ac00iB Ta MmeauuHux texHozori (CADTH) —
JI3 He pexomengoBaHo. lle cBiAUMTH, TPO HEOOTPYHTOBAHICTH BapTOCTI
JIKYBaHHSI BIANOBIAHO JIO MOKA3HUKIB €()EKTUBHOCTI JIIKYBaHHS;

- ABCTpaniicbKuil KOHCYJIBTaTUBHUIN KOMITET 3 (papmarieBTuuHuX nepesar (PBAC)
— JI3 He pekoMeHII0BaHO. 3a3HAuYCHO, IO 3asBa HE MicTuia iHdopwmarlii, sika 6
MiATBEPKyBaja KIiHIYHY Ta EKOHOMIYHY JIOIIIBHICTh TEpamii.

3) 3HM3UTH BIUTMB Ha OFOKET: BApPTICTh JIKyBaHHS 12-TH TAI€HTIB CTAaHOBUTH
140 MUIH TpH MPH 1HIUBITyaT130BAHOMY MM1IX0/1 1 229 MITH TPH TP CTaH/IapTU30BAHOMY
niaxo/i. Brimme Ha OrO/KET CTaHAAPTU30BAHOTO PEXUMY Teparii XapaKTepUu3yeTbes K
“HagMipHuii”’. BuTpaTu Ha cTaHIApTU30BaHWN IMJXIJ BHINI 3a CEpeAHI BUTpaTH Ha 1
MHH (88 miH rpH), 1 NepeBUILYIOTh PEKOMEHI0BAHE MOPOTrOBE 3HAaYeHHS B 176 MiH
TPH.

4) IlpoBoauTH MOHITOPUHI Ta 30ip peajbHUX JMJaHUX IIOAO0 TOKa3HMKIB
edektuBHOCTI Ta O6e3neku JikyBaHHs MIIC VIA tuny 13 3actocyBanns JI3 enocynbasa
anb(da 3 TOJAJIBIINM 1X aHATI30M 3 METOI MOBTOPHOI OI[IHKM MEIUYHOI TEXHOJIOT1T Ha
OCHOB1 OTPUMaHUX JTaHUX.

5. Indgopmanist 0A0 CTPOKY /1ii BUCHOBKY YIIOBHOBAKEHOI0 OPraHy:
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BignoBiguo nmo n. 21 Tlopsaky BHCHOBOK YIHOBHOBa)KEHOTO OpraHy CTOCOBHO
BIJIMOBITHOT MEIMYHOI TEXHOJIOT1i BBAXAETHCS YMHHUM JIO MOMEHTY IIPOBEJICHHS HOBOI
JIepKaBHOI OIIHKHA MEIUYHO1 TEXHOJIOTi.
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