iy
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JIEPKABHE HIIJIITIPUEMCTBO
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No Ha Ne BIJI

BucHoBoOk
YIIOBHOBAKE€HOI'0 OPraHy 3 JIeP>KaBHOI OLiIHKY MeIUYHUX TEXHOJIOTiH 3a
CKOPOY€HOI0 MPOoLEeYPOoIo: ejocyiabdasa aabpa

epowcasna oyinka meOuyHUX MexHoI02Il 3a CKOPOUEHOI0 NPoYedypolo 3a 36EPHEHHAM
MO3 Vkpainu nposedena yno8HOBANCEHUM OPSAHOM 3 0EPIAHCABHOI OYIHKU MEOUUHUX
mexHon02il 810N0BIOHO 00 eumoe I1opsoKy nposedeHHs 0epIHcaBHOT OYIHKU MEOUYHUX
mexHo02il, 3ameepodxiceHo2o nocmanosorw Kabinemy Minicmpie Vxpainu 6i0
23.12.2020 Nel300 ma cknadaemvcsi 3 aHAlizy NOPIBHANbHOI epexmugHocmi
(pe3yrbmamusHocmi), besneku ma nau8y Ha 6r0NHcem JIKAPCbKO20 3aco0y HA OCHOBI
OoaHux 3 GiOKpumux odxcepen IiH¢opmayii. Bucnosox ynoenosasicenozo opeany 3
0epoHcasnoi  OYiHKU MeOUYHUX MEeXHON02IU 3ad CKOPOYEHOI0 Npoyedypoilo Mae
pexomenoayiunuu xapakmep. llpedcmaeneni 0amni y UCHOBKY € AKMYATbHUMU CIAHOM
Ha 0amy 1020 ni020moeKu.

1. Indopmanis npo aaTy NpPOBeJeHHS [A€P:KABHOI OLWIHKH MeJIMYHHX
TEXHOJIOTIil 32 CKOPO4YEHOK NPOLEAYPOI0 3asIBJCHOI0 JIKAPChKOro 3acoly:
25.07.2022.

2. Indopmanist npo 3asBJIeHU JikKapchbKuii 3aci0

1) naiimenyBaHHsl (npi3Bulle, iM’d, M0 0aTbKOBI) 3asiBHMKAa Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOIO0 3aC00Y:

Cranom Ha 25.07.2022 p. y JlepaBHOMY peecTpi IiKapchKuX 3aco0iB:!

'http://www.drlz.com.ua/
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BIMI3UM, koHueHTpaT AJisi po3uuHy aist iHy31i, 1| Mr/mi; mo 5 My ¢uiakoHi;
no 1 ¢makoHy B KapTOHHIM KOPOOIIi.

Bupobuuk - Berrep ®apma-®epriryur ['m6X 1 Ko. KI, Himeuuuna;
Annepconbpexon (FOK) Jlimiten, BenukoOputanis; bioMapun Intepueman Jlimiten,
Ipnanmis.

3asBHuK - TOB “bioMapun [arepuemnn Jlimiten, Ipaanmia’.

2) TOpProBeJibHA HA3Ba JIKAPCHKOI0 3ac00y:

BIMI3M

3) MIZKHAPOJAHA HENATEHTOBAHA HA3Ba 200 CHHOHIMIYHe HalIMeHYBAHHA:

Enocynbsdaza/Elosulfase alfa

4) ckyaa JiKapchbKOro 3aco0y (1iro4i Ta J0NMOMIXKHI pe4OBUHH):

1 M po3uuHy mictuTh 1 Mr enocyibdasu anbdpa; 1 draakoH MICTUTH 5 Mr
enocyinbdazu anbda; JOMOMDKHI PEUYOBMHU: HATPIIO aleTaT, TPUTipaT; HaTPIO
muriapodocdar, MoHoriapar; L-aprininy rigpoxiopua; copoit (E 420); momicop6ar
20; Boma mis 1H'€KITIH.

5) ¢popma Bumycky:

KOHLEHTpaT A po3uuHy Jis 1H(py31d, 1 mr/mi; mo 5 miu y ¢aakoni; no 1
(b1akoHy B KapTOHHIM KOpoO1Ii

6) crioci0 3acTocyBaHHS JIIKAPCHLKOI0 3ac00y:

pEKOMEHJI0BaHa /103a enocyib(pa3u aib(a CTAaHOBUTH 2 MI/KI Macu Tula 13
BBEJICHHSIM OJIMH pa3 Ha TWXKJEHb. 3araJbHui 00'eM 1HQY31i CIiJ BBOAUTH MPOTATOM
npuOJIU3HO 4 TOAMH.

3 omsiy Ha WMOBIPHICTh peakiliil rinepyyTiauBOCTI A0 enocyibdasu anbda,
MaIl€eHTA TOBUHHI OTPUMATH AHTUTICTAMIHHI 3acOOM 3 aHTUIMIPETUKAMH 4Yu 0e3
npotsarom 30—60 XBUIMH 70 MOYaTKy 1HQY3Ii.

Jimu: no3yBaHHS TSl IEIaTPUYHUX MAIIEHTIB TaKe XK came, K 1 I JOPOCIHX.

7) indopmanisi npo HASIBHICTH /IeP:KaBHOI peecTpauii JikapcbKoro 3acody B
YkpaiHui:

BIMI3UM, peectpauiitne nocBimuenns: NeUA/14547/01/01, tepmin i PII 3
26.05.2020 mo 26.05.20252,

8) dapmaxosoriuna ais  JgikapcbKoro 3aco0y Ta KoOJ 3a aHATOMO-
TepaneBTHYHO-XIMIYHOI0 KJIacu(pikamicro:

3aco0u, 110 BIUIMBAIOTH HA TPAaBHY CHUCTEMY Ta METaOOJIYHI TPOIECH.
®epmentu. Kon ATX A16A B12.

9) moxka3aHHs /10 MeIMYHOI0 32CTOCYBAHHS, 32 AIKMM M01aBaJIacs 3asiBa:

Jlep>xaBHa OIlIHKA METUYHUX TEXHOJIOTiH (nani - aepkaBaa OMT) nmpoBoawiach
3a CKOpPOYEHOIO MpouEeayporo 3a 3BepHeHHAM MO3 VYkpainu, 1mo He mnepeadadano
nofanHs 3aaBu. Y nucti 38epHeHH1 MO3 (Big 09.06.2022 Ne 25-01/12931/2-22 Ta Bia
20.06.2022 Ne25-01/13739/2-22) BkazaHe oOJHE TMOKa3aHHSA JO MEIUYHOTO
3aCTOCYBaHHS: JIIKYBaHHS MAIIEHTIB 3 MyKonoiicaxapuao3oMm [VA tumy.

*http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 2opendocument&stype=BFOE56DE2555FE53C2258751002F6157
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10) noka3aHHs 10 MeIUYHOT0 3aCTOCYBAHHS BiIMOBIIHO 10 IHCTPYKIil 151
MEIMYHOI0 3aCTOCYBaHHs, 3arBepa:xkeHol MO3, 3a HasiBHOCTI Jep:KaBHOI
peecTpaiii JJikapchbKoro 3acody B YKpaiHi:

JlixyBanHs mykonodicaxapunosy [VA tuny (cunapomy Mopkio A, MIIC IVA)
y HaIi€HTIB Oy1b-IKOT0 BIKY.

11) indopmanisa npo HASIBHICTh NMOKa3aHb J0 MEIUYHOI0 3aCTOCYBAHHS
JIKaApCHhKOro 3ac00y /il BUKOPMCTAHHA I/l 4aC HAJAHHS MeJIUYHOI J0MOMOTH
NP CTaHAX, 10 3a3HAYEHi y NPiOPUTETHUX HANPAMAX PO3BUTKY c(pepu 0XOPOHH
3/10POB’si:

VY nucri 3BepHeHHI MO3 3a3HaueHo, 110 HA BUKOHAHHS MIAMYHKTY 3 MyHKTY 4
noctanoBu Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a Takoxk MIIYHKTIB
5 nysakty 8 Ilopsiaky mNpoBeNeHHS Jep>KaBHOI OLIHKA MEAUYHUX TEXHOJIOTIH,
3aTBepeHoro nocranoBoto Kabdinery MinictpiB Ykpainu Bix 23.12.2020 Ne 1300 €
HEOOX1AHICTh TpoBeseHHs nepxkaBHOi OMT 3a CKOpOYEHOI MPOILEAYPOIO II0JI0
JKapChKOTro 3aco0y enocyib(asa il JIKYyBaHHs MAllEHTIB 3 MYKOIOJIICaXapua030M
IVA Tuny.

Myxkonomicaxapuao3 IV Tuny BXoauTh 0 Tepeniky piakicHUX (opdaHHHX)
3aXBOPIOBaHb, 3aTBepjukeHoro Hakazom MO3 Vkpainu Big 27.10.2014 Ne 778,

3apeecTtpoBaHoro B MiHicTepeTBi roctuilii Ykpainu 13 muctomama 2014 p. 3a Ne
1439/26216.

3. BUCHOBOK YNOBHOBa:KEHOI'0 OPraHy HI0J0 Pe3yJbTATiB MOPiBHSILHOI
epexTuBHOCTI (pPe3yIbTATUBHOCTI), Oe3nekH, e(PeKTUBHOCTI BHUTpPAT Ha
JIiKaApChbKHMH 3aCi0 Ta aHAJII3Y BIVIMBY HA MOKAa3HUKHU OIOKETY

1) naHi 010 NPIOPUTETHOCTI 3aXBOPIOBAHHS (CTAHY)

Myxkonomnicaxapuno3 IV tumy — 1ie pizocomanbHa XBOpoOa HaKOTMYEHHS, SKa
icaye y aBox ¢opmax (IVA tuny ta IVB Tumy). Xoya BOHM € TUIIaMH OJHOTO
3aXBOPIOBAaHHS, BAXJIMBO BIAPI3HATH MyKomnomicaxapuao3 IVA Bin IVB s
e(eKTHUBHOTO JIIKYBaHHS Ta BeJCHH naiieHTiB. Mykonomicaxapumos [VA tumy (MIIC
IVA) ta IVB Tuny mamoTh NoAiOHY KIiHIYHY CHUMITOMAaTHKY, JBa THUIIM MOXHa
BIJIPI3HHUTH JIUIIE MUITXOM MOJIEKYJISIPHO-TEHETUIHOTO 200 O10XIMIYHOTO TECTyBaHHS.
MIIC IV A BuHukae yepes nediuut pepmenTy N-aneTui-rajakro3amii-6-cynbdarasu,
a IVB - uepe3 nedinut 6eTa-ranakro3uaasu’.

3a mixxHapoaHoto kinacudikamiero BOO3 MKX-11 mykononicaxapunos IV tuny
mae ko 5C56.32 (Mucopolysaccharidosis type 4)*.

Kniniuno aa tunu MIIC (IVA ta [VB) MaroTh CX0Xi1 CKeNeTHI MPOsIBH, OJTHAK,
MIIC IVA xapaktepusyerbcs Oubm o0TskeHUM (peHoturnom. MIIC IVA 3a3Buuait
JIarHOCTYEThCS HaA JApyromy poii >kutTs. [IporpecuBri aedopmarii ckeinera Ta
Cyri00iB BKJIIOYAIOTh TUIATHCTIOHIWIIIIO, Kio3, CKOJ03, KMUjleno1i0Ha TpyaHa KIIiTKa
(pectus carinatum), X-moaiOHe BUKpUBIICHHS HIT (genu valgum), nedopmariii 1oBrux

Shttps://rarediseases.org/rare-diseases/morquio-syndrome/
*https://icd.who.int/browse 1 1/1-m/en#/http%3a%2{%2fid.who.int%2 ficd%2 fentity %2f207824 1550
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KICTOK Ta TilmepenacTUyHICTh cyrio0iB (joint hyperlaxity) (i, xucTei, manibIiB,
cTeroH, koJiiH). [ToTeHIiiiHi HEPBOB1 YCKIAAHEHHS! € BTOPUHHUMH IIOJ0 AedopMaIriii
ckenmera. Y Bimi Big 2 10 5 pOKIB TIMOIUIA3is y MOEIHAHHI 3 TIMEPENTACTUYHICTIO
CyTri1001B MIPU3BOAUTH JI0 HECTAOUIBHOCTI Ha PiBHI MEPIIUX JIBOX IMTUHHUX XpeOIIiB, 110
MIJBUIIYE PU3UK KOMIIPECIi CHUHHOTO MO3KY. [lamienTn cTpaxkaatoTe Ha AUcMOpdi3M
o0NMMYYsi, TOPYUICHHS JIETEHEBOIO JUXAaHHA, W0 CYMNPOBOJKYETHCS CHIBHUM
0OMEKEHHSAM EMHOCTI JIETE€HIB, CXUJIBHICTIO O THEBMOHI1 Ta 00CTPYKIII€0/3BYKEHHIM
Tpaxei. [To3ackeneTHi MPosIBU BKIIOYAIOTh TeaTOMETallilo, MaTo0rii KIalaHiB cepls
(valvulopathy), BTpary ciyxy, MIOMYTHIHHSI POT1BKH Ta T1MOIUIA3110 3y0iB. Y OUIBIIOCTI
BUIIAJIKIB JIFOAM 3 MyKormoiicaxapuao3om [V maroTh HopMmaiibauil iHTENneKT. [Ipornos
3aJIeKUTh BIJ TSHKKOCTI 3aXBOPIOBAHHS Ta SIKOCTI JIKyBaHHS. Y pasi BIACYTHOCTI
nmikyBanHs, namieHtd 3 MIIC IVA 3a3Buuaii He BWXKUBAIOTH IICHS TPETHOTO
JECATUIIITTS KUTTS, ajie PU HAJIECKHOMY JIIKYBaHHI - TAIIEHTH MOXYTh KUTH TOHA]]
50, a nesixi monan 70 pokiB.

3a i1Hdopmamiero 0a3uM  JaHUX PIAKICHUX 3aXBOPIOBaHb aMEPUKAHCHKOT
HEeKoMepIiiHo1 opranizauii “HaifionanbHa oprasizauis 3 piJIKICHUX 3aXBOPIOBAHb
(National Organization for Rare Disorders, NORD)> MIIC IV Tuiy Bpaxkae 40JI0BiKiB
1 )KIHOK OJIHaKOBO 4acTo. OIIHKK MOMMPEHOCTI KonuBaroThes Big 1/40 000 mo 1/200
000 mapomxenb. MIIC IVA Tuny 3yctpivaerbcs uyactime (95% ocid 3
mykomnodicaxapunozoM [VA), ik MIIC IVB tuny (5% oci0).

3a JaHUMH BIAKPUTOrO JKepena iH(opMalii mpo PiAKICHI 3aXBOPIOBaHHS
OrphaNet® Big 2020 poKy HOIIUPEHICTH MyKOIOIICAXapUI03y KOJIUBACTECA B YChOMY
cBiti Big 1/240 000 mo 7 600 000, cepeiHs MOMUPEHICTh Y CBITI CTAHOBUTH IPUOIU3HO
1/1 500 000.

3a panumu KaHagchbkoro TOBapuUCTBa MYKOIOJICaXapuao03iB 1 CIOPIAHEHHX
3axBoproBanb’ nomupenicts MIIC IVA tuny B Cnionyuyenux [ltaTax Bapiroe Bix 1 Ha
200 000 mo 1 ma 300 000 )xMBMX HOBOHAPOKEHHUX.

[Tommmpenicte MIIC Ta KOXHOTO MIATHITY PI3HUTHCS 3aJIEKHO BiJ reorpadiaHuX
perionis Ta/abo eTHIYHOro MoXxoKeHHs. Metoro nyomnikauii Betul Celik et al., 20213
Oyn0  JOCHIDKEHHS ~ 3aXBOPIOBAHOCTI  Ta  MOLIMPEHOCTI  YCIX  THIIIB
MyKonoJiicaxapuaosiB 'y 33 kpaiHax Ta 23 perioHax. ABTtopamu Oyio 310paHO Ta
npoaHanizoBaHo 189 myOumikaniid, MOB’s3aHUX 13 MOUIUPEHICTIO MYKOMIOJICaXapH 103y
cTaHOM Ha rpyaeHb 2020 poky.

Hwxue HaBemeHi emigeMiojorivyHi JaHi 3 myOsikailii, 1o CTOCYIOThCS caMe
MykonoJicaxapuaosdy [VA tuny B eBporneicbkux KpaiHax.

B Typeuuuni B nepion mix 2009 ta 2011 pokamu 3a nqanumu Church et al.
nigTBepmkeno HasBHICT, MIIC y 339 mariieHTiB 1 HAHPO3MOBCIOKEHIIITUM BHUSIBUBCS

Shttps://rarediseases.org/rare-diseases/morquio-syndrome/

®https://www.orpha.net/consor/cgi-

bin/Disease Search.php?Ing=EN&data_id=872&Disease_Disease Search_diseaseGroup=morquio&Disease Disease Search_diseaseType=Pat&Dise
ase(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/cgi-bin/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/cgi-bin/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/cgi-bin/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
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MIIC IVA tumy, mo ckmaB 21% cepen Bcix marientiB 3 MIIC. B Himenpkomy
PETPOCIIEKTUBHOMY eTriieMionoriynomy nociikerti (1980-1995 pp) Busisneno 474
Bumnajiku MIIC, a nommupenicte MIIC IVA tuny npu napopxensi ckiana 0,38 (11%).
VY Higepnangax mixx 1970 1 1996 poxamm 3apeectpoBano 331 Bumagox MIIC,
nowmmpenicte MIIC IVA tuny npu HapoxeHHi cknana 0,22. B [TiBHiun1#d [poanaii 3a
yacoBuil mpoMixkok 1958-1985 poku Oyno amiarHoctoBano 34 mamientu 3 MIIC, a
nomupeHicte MIIC IVA tuny (32%) npu HapoxenHi ckiana 1,3 za 100 000 xuBux
HoBOoHapopkeHux. Y Iloptyranii npotarom 1982-2001 pokiB BusiBieHO 62 BUMAaAKU
MIIC, nommpenicts MIIC IVA Tuny npu HapomxeHHi cranosuia 0,6 (16%) na 100
000 »XuBUX HOBOHAPOI)KECHUX.

BianoBigHo 1o nanux, Hamaaux y gonarky o jgucta MO3 Big 09.06.2022 No25-
01/12931/2-22, cranom Ha 2022 pik kinbKicTh narieHTiB 3 MIIC IVA tuny B Ykpaini
cknagae 12 ocib (3 nopocnux narienTa i 9 mireit).

Cnin Bim3HA4YMTH, M0 po3nopsmxeHHsM Kabinery MinictpiB Ykpainu Big 28
kBiTH 2021 p. Ne 377-p Oyna cxBaneHa Konmeniiii po3BUTKY CUCTEMHU HaJAaHHS
MEIUYHOI JOTIOMOTH TaIlieHTaM, fKI CTpaXJaaroTh Ha piakicHl (opdanHi)
3axBoproBanus, Ha 2021-2026 poxu’ (mani - Konnemis). Mera Konuenii - 3MeHIIuTH
CMEPTHICTh BiJl piAKicHHX (OpdaHHUX) 3aXBOPIOBaHb, MIABUIIUTH SKICTh KUTTSI
MAIl€HTIB, $KI CTPaXJAlOTh Ha piAKicHI (opdaHHI) 3aXBOPIOBAHHS, IUIIXOM
3a0e3MeYeHHs CIIPABEATUBOTO Ta PIBHOTO JOCTYIY A0 SKICHOI MEAMYHOI JOIIOMOTH
TaKUM MallleHTaM, 30KpeMa [0 SKICHUX, €(QEeKTUBHMX Ta O€3MeYHHMX JIKaPChKHUX
3ac001B JJI4 JTIKyBaHHS p1IKICHUX (Op(aHHUX) 3aXBOPIOBaHb, 10 MEIUYHUX BUPOOIB Ta
NPOAYKTIB CHEI[aIbHOTO JIKYBAJIBHOTO XapuyBaHHS, a TaKO0X IICHXOJIOT1YHOTO
cynpoBony. Bignoimno no Konmenmii VYkpaina B3sna Ha cebe 3000B’si3aHHS
3a0e3MeunT NalieHTaM, Kl CTPaXJaroTh Ha PiAKICHI (opdaHHl) 3aXBOPIOBaHHS,
3axoAM 3 TPO(DIUIAKTUKKA TaKHX 3aXBOPIOBaHb, OpraHizaiiio HaJAaHHS MEIUYHOI
JIOTIOMOTH, Oe3nepepBHUN Ta OE30IIaTHUM JOCTYH JO HEOOXITHUX JIKAPChKUX
3ac001B, MEIUYHUX BUPOOIB Ta BIAMOBIAHUX XapyOBUX MPOAYKTIB IS CIEHIATEHOTO
JKyBaJIbHOTO Xap4yyBaHHSI.

2) fma”i mWOAO0 JAOCTOBIPHOCTI PpPe3yJbTATiB MNOPIBHAJIBHOI KJIHIYHOI
epexTMBHOCTI Ta Oe3mekH 3asBJCHOr0 JIIKAPCBKOro 3acol0y. Omnmuc
(mpeacraBJieHHs) 3a3HAYCHHUX Pe3yJIbTATIB

3 METOI0 aHaji3y JJaHUX KIIIHIYHOI €eKTUBHOCTI Ta Oe3neKu enocyibdazu s
nikyBanHss MIIC IVA tuny (cunapomy Mopkio A) y maii€HTiB OyAb-sIKOTO BIKY
NPOBEJCHO TOMIYK TPETUHHHUX JDKepen iHdopMallii MoA0 J0KAa30BUX MaHUX Y
rajiy3eBUX CTaHJapTax y cepi OXOpOHU 3/I0pOB 1 YKpaiHu, Ha callTaX MIKHAPOIHUX
npodiIbHUX OpraHizallii, y 6azax ganux PubMed, Trip Database.

B pesynbpTaTi mpoBeACHOr0 TOIIYKY 3HAWIEHO HACTYNHY 1HGOPMAIIIO II0I0
TPETUHHUX JDKEPE:

I'any3eBi cranaapT y cdepi 0XOpoHU 310pOB 51 YKpaiHU:

*https://zakon.rada.gov.ua/laws/show/377-2021-p#Text
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B PeecTpi MeauKo-TeXHOJIOTIYHUX JOKYMEHTIB 31 CTaHAapTH3aIil MEIuIHOT
JIOTIOMOTH BIICYTHIN yHI()IKOBaHUHN KIIHIYHUN TPOTOKOJ MEIWYHOI JIOMOMOTH TIPH
MIIC IVA tuny (cuaapomi Mopkio A).

Yunnuii Bunmyck Jlep:kaBHoro ¢opmyJsipa JIKapcbKHX 3aco0iB
3aTBepMxKennii Hakazom MO3 Ykpainu Bix 13.06.2022 Ne 1011" - enocynnsdaza
asb(pa He BKIIIOYCHA.

MixHapoaHi KJIHIYHI HACTAHOBH TAa HACTAHOBM HAaYKOBHX TOBAPHCTB
IHIIKUX KpaiH:

1. HaumioHaJgbHMii  NPOTOKOJ 3  JiarHOCTHKH Ta  JIIKyBaHHS
MyKomnoJiicaxapuao3ie HanioHajqbHOro opraHy 3 NHMTaHb OXOPOHHW 3/0pPOB'A
®panuii, 2016 pik (Protocole National de Diagnostic et de Soins
Mucopolysaccharidoses, 2016)"!

Cneundiuni meroau mikyBanHs MIIC [VA:

1) TpancmnanTaiist remonoeTudHux ctoBOypoBux kiituH (TT'CK)

[Toxazanns qist TI'CK npu MIIC IV A o6rosoprorotbest npodiibarM Komiterom
y KO)KHOMY OKPEMOMY BUIIAJIKy, KOJU J1arHO3 BCTAHOBJICHUM Ha Ay>K€ paHHIN cTajii
ab0 B HeoHaTadbHOMY mnepiofi. DepMEeHTHY 3aMiCHY Teparlilo HeoOX1JHO po3MoYyaTH
B1Jl MOMEHTY mocTtaHoBkH aiarHosy, nepen TI'CK i mpogosxysatu micias TI'CK no
BIJIHOBJICHHSI 33JI0BLJIbHOT ()epPMEHTATUBHOT aKTUBHOCTI.

2) ©3T

[MTamientam 3 giarnozom MIIC IVA pekomeHnmoBane JiKyBaHHS €J10CyIb(ha3or0
anb(a y 1031 2 MI/Kr Macu Tu1a 1 pa3 Ha TUXK/ICHb.

2. Pexomenaaunii momao JikyBaHHsi  MykomoJicaxapuaody IVA:
CHCTEeMATH4YHI peKoMeHJawlii, 3aCHOBaHI Ha Joka3ax i kKoHceHcyci, 2019 pik
(Recommendations for the management of MPS IVA: systematic evidence- and
consensus-based guidance, 2019)'?

Po3poOka nux pekomenaaiii 0yna 3aiiiciena KepiBHUM KOMITETOM, 10 CKIaay
AKOTO BXOAWJIM 26 MDKHApOJHUX (axiBUIB y raiay3l OXOPOHHU 370pOB’S 3 PI3HUX
aucuuIutig 3 gocBigoM Benennsa MIIC IVA tuny, Ta npecTaBHUKY NAIIE€HTIB.

3aranom Oyio po3pobsieHo 87 pekoMeHJalld, SKI OXOIUIIOITh IATh cdep:
3arajibHi TPUHIMINA YIPABIiHHSA; PEKOMEHIOBAHUW PETYJISIPHUA MOHITOPUHT Ta
OLIIHKY; BTpy4YaHHs, mo MoaudikytoTs 3axBoptoBanHs (P33T 1 TI'CK); 3axonu mis
OIATPUMKH PO3Ja/iB JTUXaHHS Ta CHY; aHECTETHUKU Ta XipypriuHi BTpyuyaHHs. [licns
JIBOX payHIB TOJIOCYBaHHS OYJIO JTOCATHYTO KOHCEHCYCY IIOJ0 BCIX 3asiB. 3arajbHa
ominka HactaHoBM AGREE II, orpumana ans po3poOKku HacTaHOBH, cTaHoBuia 5,3/7
(me 1 o3Havae HAaWHMKYY AKICTh, @ 7 — HaWBHIIY SKICTh HACTAHOBH).

@3T enocynbdazoro anbda y nanientis 3 MIIC IVA

"%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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Enocynbdaza anbda 2,0 Mr/Kr/THKIeHb MIISTXOM BHY TPIIIHBOBEHHOTO BBEJICHHS
pekoMmeHaoBaHa Bcim narienTam 3 MIIC IVA skomora mBuaIie micis miaTBepIKESHHS
niarao3a. CTymiHb JOKa30BOCTI AaHO1 3asBu: B (koHCeHCcyC 79%)).

VY KIIHIYHUX JOCHKEHHSX enocynbda3u anb(a MamieHTH OTpUMYBAIU
npeMeaNKalllo aHTUricTaMiHHUMU nipenaparamu 3a 30-60 xB 10 Tepamii y 3B'SI3Ky 3
MO>KJIMBICTIO BUHUKHEHHS PEakIliil TirnepyyTIMBOCTI MPU 3aCTOCYBaHHI JIIKAPCHKOTO
3aco0y. Xo4a e MmiaxiJI ITUPOKO 3aCTOCOBYETHCS B KIIIHII, ICHY€E MaJIo JI0Ka3iB 3a 4H
IpOTH HEOOX1HOCTI mpemeaukarii. [Ipotsarom Ta micis BBeIeHHS enocynbha3u anbda
MAali€eHTH TIOBHHHI 3HAXOJWUTHCS IIJ NWIBHUM MEIUYHUM HArJIsagIoM, y pasi
BUHUKHEHHS  BUIMAJKIB TSDKKOI  peakiii TiMepuYyTIMBOCTI  PEKOMEHIYEThCS
rocmiTamizamiss. B pa3i BUHUKHEHHs peakiliid, MoB's3aHuX 3 1HPy3iew enocynbdasu
anb(a, BApTO 3HU3UTU MIBHJIKICTH 1H(PY31i a00 THMYAaCOBO NMPUIIMHUTU BBEIEHHS Ta
MPU3HAYUTH aHTUTICTAMIHHI, )KapO3HUKYI0Ul YU KOPTUKOCTEPOIi/IHI JIIKAPChKI 3aCO0U
(3a 12-18 rox o 1H(y3ii). B 3B'13Ky 3 pU3UKOM PO3BUTKY allHOE YB1 CH1 y HAI[IEHTIB 3
MIIC IVA pexkoMeHIOyeTbCcsl BUKOPUCTOBYBAaTHM HECENATUBHUNM AaHTUTICTAMIHHUN
JKapchbKuii 3aci0.

TI'CK y nmamientis 3 MIIC IVA

Yepes BiacytHicTh goka3iB TI'CK He Moxe OyTu pekoMeH0BaHa MaIli€eHTaM 3
MIIC IVA 1 BBaxkaeTbcs NOCTITHUIBKOIO Mporieayporo. CTymiHb JOKa30BOCTI JaHOI
3asBU: D (koHCeHcyC 91%).

3. KoHceHcycHa 3asiBa CTOCOBHO ()epMEHTHO 3aMiCHOI  Tepamii
mykomnoJicaxapuaosy IVA tuny B kpainax LlenTpanbnoi ta IliBaenno-CxiaHoi
€sponu, 2022 pik (Consensus statement on enzyme replacement therapy for
mucopolysaccharidosis IVA in Central and South-Eastern European countries,
2022)"

[Tin yac omuTyBaHHS JiKapiB-(haxiBIiB 3 JIKYBaHHS MYKOTMOJICaxapH03iB,
nposeneHoro B 14 kpainax [liBnenno-Cxignoi €spomnu (bonrapis, Xopsaris, Kinp,
Yecwka PecnyOmika, I'pemisi, Yropmuna, JlurBa, YopHoropis, Ilonpma, IliBHiuHA
Maxkenonis, Pymynis, Cep6isi, CnoBauuuna, CiioBeHis1) OyJi0 BHSIBICHO JAEKiIbKa
NOpOTaJiiH Yy JOCTYMHOCTI JIKyBaHHsS. Y I[bOMYy KOHTEKCTI, MeTa JaHOl 3asBHU -
JIOCSITHEHHSI KOHCEHCYCY cepejl JikapiB-daxisiiB kpaid llerarpansuoi ta IliBaenHO-
CxigHoi €Bpomnu MOA0 MOYATKY JIKyBaHHS €locyib(a3oro amb(da Ta mMomambIioro
cnoctepexenHs 3a nauientamu 3 MIIC IVA Ta HagaHHs pekoMeHJanii, 3aCHOBaHUX
Ha JI0Ka3aX, 3 METOI Y3TO/UKEHHS pEKOMEHJalill MOTOYHMX HACTaHOB 1
JOBIOCTPOKOBHUX PE3YNbTATIB AOCTIHKEHb PEaTbHOT KJIIHIYHOI MPAKTUKU B PET10HI.

@®3T enocynbdhazow anbda Ha JAHUH MOMEHT € €IUHUM BTPYYaHHSM, IO
MoauQiKye 3aXBOPIOBaHHS, CXBaJICHMM s JikyBaHHs mnamieHtiB 3 MIIC IVA.
BaxnuBo, mo mikyBaHHS enocynbdazor ainbda 37aTHE TUMYACOBO BIJHOBUTH
¢bynkuiro N-anerunranakro3amin-6-cyibdarazu (hepMeHTy, KU KOTYEThCS TEHOM
GALNYS) 1 mocwmty Jerpajaliito HAKOMMYEHOTO KepaTaHCyIb(aTy 1 XOHIPOITHH-6-

Bhttps://ojrd.biomedcentral.com/articles/10.1186/s13023-022-02332-7


https://ojrd.biomedcentral.com/articles/10.1186/s13023-022-02332-7

Enocynvghaza anvgha ons nikysannsa nayienmie 3 myxononicaxapuoosom IVA muny, 25.07.2022

cynb(dary, sKi BUKIMKAIOTh KIIHIYHI cUMOTOMU cUHApoMy Mopkio A. BinmosigHo,
JKyBaHHS €J10Cyib(ha30r0 anbha Ipu3BOAUTH 0 MTOKPAIICHHS KIIIHIYHUX PE3yJIbTaTIB,
MOB’SI3aHMUX 13 3aXBOPIOBAHHSAM, IO IMATBEPKYETHCS MOKPAIICHHSIM BUTPUBAIOCTI,
BUMIPSHOI 3a JOMOMOTOI0 TECTy 3 O-XBHJIMHHOIO X0/ab00r0 (six-minute walk test,
6MWT) uwepe3 12 1 24 TwxH1 (ocHOBHMI pe3yabTaT edextuBHOCTI). llepeBara
PaHHBOTO BBEIEHHS enocyib(azu anb(da MOA0 TAraps 3aXBOPIOBAHHSA IOKHU IO
0oOMEKEeH1; OJHAaK, BPaXOBYIOUM PE3YNbTATH KIIHIYHUX JOCIIIKEHb, IPHUITYCKAEThCS,
[0 PaHHIM MOYaTOK JIKyBaHHS 3a0€3MeYUTh MO3UTUBHUN BIUIMB Ha TPHUPOIAHUIMA
nepedir 3axBoproBaHHs. CHiBBIIHOIIEHHS PU3UK-KOPUCTH 1 €PEKTUBHICTH MOPIBHAHO
3 €KOHOMIYHOI0 €()EeKTUBHICTIO MOKYTh OyTH HEBU3HAUYEHUMH, OCOOJIMBO Y Malll€HTIB
3 MEHIII TSKKUM 3aXBOPIOBAHHSIM.

3riIH0O 3 KOHCEHCYCOM TpyNH, OCOOJMBY YyBary IIOJA0 IOYaTKy abo
MPOJIOBXKEHHS JIIKYBaHHS CI1J] MPUAUISATH NAllEHTaM 13 BAXKKUM (DEHOTUIIOM HaA JyxkKe
MI3HIX CTaAIsAX 3aXBOPIOBaHHA. Y IMX MAlI€HTIB OIiHKAa MOTeHMiiHo1 kopucTti ®3T
(MOXJIMBICTh MOKpPAIIUTU a00 cTaOLII3yBaTH KIIHIYHUMA CTaH) Ma€ IPYHTYBaTUCA Ha
TOYHOMY pO3TJISI CTaHy 3axBOPIOBAHHS Malll€eHTa, TAaKOX 3Ba)Kaloud Ha
CIIBBITHOIIICHHSI PU3UK/KOPHUCTh. Lle 0co0MMBO aKTyallbHO JJIs TOPOCIUX IAIlEHTIB,
AK1 9acTo 3BepTaroTbes At oTpuMmaHHs DP3T 13 3HAUHMM TATapeM 3aXBOPIOBAHHS.
BignosigHo, IHAMBIAyaNbHUN MiAXiA J0 TMAIEHTIB BBa)KaBCS BIAMOBIIHUM IS BCIiX
MAIl€HTIB, SIKI OTPUMYBAJIM JIIKyBaHHS eJocyib(pa3or ambda. 30Kpema, CIif
PO3TJISHYTH MHUTAHHA NPO MPUIUHEHHS JKYBaHHS, SKIIO KIIHIYHE MOKPAIICHHS He
CIIOCTEPITa€eThCS yepe3 3 POKH, K ONUCAHO Y IYHKTI 4 TaHOTO JTOKYMEHTY. PimeHHs
Opo TPUIWHEHHS JIKyBaHHS Ma€ MpUAMaThcs JiKapeM 1 Tali€eHTOM Ha OCHOBI
KJIIHIYHOTO CTaHy Ta/a00 Oa)kaHHS MalllEHTa MPOJOBXKYBATH JIIKYBaHHS.

3arajpHi MOJIOKEHHSL:

1. ®3T 3a momomoroio enocyibdazu anbha Mae OyTH AOCTYIMHOIO JUIsI BCIX
narieHTiB 3 MIIC IVA, He3anexHO Bif BiKy Ta T€HETHYHOTO BapiaHTy (KOHCEHCYC
100%).

2. Tepamito emocynb(dazoro anbda CIia MovYaTH sIKoMora pasime (KOHCEHCYC
100%).

3. IlouaTkoBi Ta peryiasipHi AOCIIHKEHHS, 1K1 HEOOX1THO MPOBOJIUTH (KOHCEHCYC
100%):

® TCCT 3 6-XBWJIMHHOIO X0b0010 200 1HIITNH BIAMOBIAHHUI TECT;

® BU3HAUYCHHS PIBHIB Ke€paTaHCyIb(}aTy B ceul;

® [OKa3HUKH AuXaidbHOI QyHKIIT (00’eM (popcoBaHOro BUIMXY 3a 1 ceKyHIy

(ODBI1), popcoBana xutTeBa eMHICTH JiereHb (DIKEIT));

e cepiieBa QyHKIA (dpakiiist BAKUATY JIBOTO UTyHOUYKA);

® pe3yJbTaTH, IO MOBIJOMIISIOTHCS TAIliEHTAMH:

- KIHIIEB1 TOYKH, OB's13aHi 3 sKicTiO XUTTS (quality of life (QoL)), mo omiHto€eThCs 32

AHKETOI0 3 OIlIHKW cTaHy 370poB's marienTtiB 3 MIIC 3a nmaHuMuM JOTJIA1abHUKIB
(MPS-HAQ, EQ-5D-5L);
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- O1J1b, 110 OIIIHIOETHCS 332 aHKETOIO 3 oliHKK 0010 (Brief Pain Inventory, BPI);
- JIempecis, 110 OLIHIOEThCS 3a onuTyBajdbHUKOM Jernpecii beka (Beck Depression
Inventory, BDI).

CreniajibHi MOJIOKEHHS

4. 3 MeTO MPOJOBKEHHS 3aCTOCYBaHHS JIIKAPCHKOI0 3ac00y MalllEHTH MarOTh
MPOJIEMOHCTPYBATH MOKpAIIEHHs 200 cTab1113a1lii0 3aXBOPIOBAHHS, 10 BUMIPIOETHCS
3a KIIHIYHUMHU [IKaJIaMH, JIaDOpaTOPHUMHU TOKAa3HUKAMH 1 pe3yJjbTaTaMu,
MOBIIOMJICHUMH TarieHTaMu. IlinTBep/keHHs epeKTUBHOCTI Tepamii Mae OyTH SK
MIHIMYM 3a | KIIIHIYHUM pe3yJIbTaTOM Ta 1 pe3yJbTaToM, ITOB1IOMJICHUM IAIlIEHTOM (a
10) (koucencyc 100%):

a) KJIHIYHUM pe3ysIbTaT

® 30UIBIICHHS BIJICTaHl 3a Pe3yJbTaTOM TECTy 3 6-XBUJIMHHOIO XOJb00I0 a00

yacy Tecty xoabou Ha 25 ¢yTiB (7,6 M) (The Timed 25 Foot Walk, T25FW)
>10% Big MMOYaTKOBOrO piBHA, a00 crabimizamis mokasHuKiB mciast 10%
MOKpAIIEHHS;

e Oynp-ske mokpameHHs DXKEJI abo ODPBI Bix moyaTkoBoro piBHSA abo

cTabinizalis MOKa3HUKIB uepe3 | pik JIIKyBaHHS;

® 3HIDKEHHS (Dpakilii BUKUIY JTIBOTO NUTyHOUKa <10% BiJg MOYaTKOBOTO PiBHS

abo crabimi3allis moka3HuKa yepes 1 pik;

® 3MCHINIEHHS PiBHA KepaTaHcyibdaTy B ceui >20% BijJ] MOYATKOBOTO PiBHSI.

0) pe3yabTaTH, 10 MOBIIOMIISIOTHCS MalllEHTaMU (B1ICYTHICTh HECTIPUSATINBHUX
3MiH YHCIOBOTO 3HAYEHHS OJTHOTO 3 TPhOX HACTYITHUX MOKA3HUKIB):

® pE3yJIbTaTHU OLIHKU aHKETH 3 OIIHKHM CTaHy 370poB's naiieHTi 3 MIIC 3a

nanumu norsiaanbHUKIB (Eq-5D-51L a6o MPS-HAQ);

e pe3ynbTat 3a mkanoro aemnpecii beka (Beck Depression Inventory, BDI) nost

MamiedTiB >13 pokis;

® pe3yJbTaTH 3a aHKeTOoO 3 oliHku 0outo (Brief Pain Inventory, BPI).

5. Bci marmientn 3 MIIC IVA moBuHHI MaTu paHHIA JOCTYI N0 JIIKYBaHHS
enocynbdazoro ambda (koHceHCyc 18%, maHe TBEpIKEHHS HE yXBaJlieHE, TakK SK
BBa)KaJIOCh 3aiBHM).

6. Y mamientiB 3 MIIC IVA Ha mi3Hii cTajli 3aXBOpIOBaHHS, PIIICHHS 1010
Teparii enocynbdazoro anbda Mae npuitmatucs iHAUBIAYyanbHO (KoHceHcyce 100%).

7. Pimenns momo sikyBanHs marieHTis 3 MIIC IVA enocynbdazoro ansda Mmoxe
OyTH NPUIMHEHO B pa3i BIJICYTHOCTI cTabimi3ailii abo moKpaleHHs CTaHy MalieHTa (SK
OTHMCAHO B MOJIOXKEHH1 4) yepe3 3 poku Teparnii ado 3a pillIeHHSM JIIKaps 4u Malli€HTa
(xoHCeHCYyC 94%).

8. 3acrocyBanHs enocyibdhaszu anbda y narientis 3 MIIC IVA cning 3ynuHuTH B
pa3i BUHUKHEHHS TOCTPUX HEKOHTPOJHbOBAHUX PEaKIlii, MoB'si3aHux 3 1H(Py3iero ado
JI0JIATKOBOTO 3arpO3JIMBOTO ISl )KUTTS 3aXBoproBaHHs (kKoHceHcyce 100%).
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9. Tepamis namientis 3 MIIC IVA enocynbsdazoro anbda moxxe OyTu npunuHeHa,
SKIO TAIlIEHT HE JOTPUMYETHCS BHMOT IOJATBIINX KOHTPOJIBHUX aHalli31B/OMIHOK
(koncencyc 100%).

10. JlixyBanus mnanientiB 3 MIIC IVA enocynbdazoro anbdpa moxe OyTu
MPUIIMHEHO, SKIIO0 MalleHT mponycTuB >20% 3aruiaHoBaHuX 1HQY31H enocyibbhazu
anb(da 3a BUKIIOYEHHSM ONEPAaTUBHUX BTPYYaHb 200 1HIINX TOCTPUX MEIUYHUX CTaHIB,
npoOJieM 13 JOCTaBKOK Mpernapary abo opraHizaliiHuX mpoOjieM 3aKiaay OXOPOHH
3110poB’s (koHcencyc 100%).

HonatkoBo Oyio 3HaiimeHo Pexomenmamii /lemapTameHTy OXOpOHHU 370pOB's
Agctpanii 2020 poxy IIporpama “Jlikm, 1m0 PpATYOTH KATTH” -
Myxkonoaicaxapugo3 IVA tuny (Guidelines for the treatment of
mucopolysaccharidosis type IVA disease (MPS IVA) through the Life Saving
Drugs Program)'*

IIi Pexomenpamii MICTSATh 3arajbHi, ITOYAaTKOBI Ta IIOTOYHI BHMOTH IIIOJIO
JIKYBaHHSA 3a Jep>KaBHI KOIITH MAaIEHTIB 3 miaTBepKeHuM niarnozom MIIC IVA 'y
pamkax [Iporpamu «JIiku, o pATYOTH KUATTS» (nami - [lporpama).

VY pamxax [Iporpamu mst mikyBanss narieHTiB 3 MIIC IV A 3a nep:kxaBH1 KOIITH
3aKyMOBY€ETHCA OJWH TMpernapaT 3 MDKHApPOJHOKO HEMAaTeHTOBAHOIO HAa3BOIO
enocynbdasza anbha. MakcuMmanbHa 103a enocyabdasu anbda, IKy MOXKHA OTPUMATH B
pamkax [Iporpamu, cTaHOBUTH 2 MI/KT Macu Tijia 1 pa3 Ha TUKIEHb.

B ycix onybnikosanux KIiHIYHUX 00CHiOMCEHHAX w000 eghekmugnocmi D3T y
nayienmie 3 MIIC IVA enaug 0o62ompusanozo 3acmocy8ants enocyivb@asu aivga
HeBIOOMULL.

st oTpuMaHHS JOCTymy A0 Tepamii B paMkax Ilporpamu marieHT Mae
BIJIMOBIIATH 3arajlbHUM KBali(ikamiiHUM BUMOTaM: BIJNOBIAATH TEPBUHHUM 1
MOTOYHUM KPHUTEPISIM TPHUUHATHOCTI, SIK JIETaJbHO OMHCAHO Y JIOKYMEHTI; OpaTu
y4acTh B OIIHII €(peKTUBHOCTI IIpenapaTy MUIIXOM NePioAUIHOI OI[IHKH 3T1IHO 3 IIUMH
peKOMeHaIisIMi, a00 MaTU MPUNHATHY NPUUMHY HE OpaTv y4acTi y NEepiogudHin
OIiHIT; OpaTH y4acTh y peectpamiitHomy gociimkerai Mopkio A (Morquio A Registry
Study); HE MaTH >KOZHOTO I1HIIOTO 3aXBOPIOBAHHS, BKIIOYAIOYM YCKIIATHEHHS YU
Hacaiaku MIIC IVA, sxi MOXYTh TOCTaBUTH Tl 3arpo3dy €(QEeKTUBHICTh
MEIUKaMEHTO3HOTO JIIKYBaHHSI.

Kputepii Bukmouenns: nanieHta 3 XKEJI menme 0,3 1 adbo notpedi B LIBJI;
MaLI€HTH, SIK1 IpOnyCcTHIX Outbie 3 1H(Y31i 32 Oyab-sSkuil 14-MicSUHNUN TPOMIKOK, 32
BUKJIFOYEHHSIM MEJMYHUX MPUYUH MNPONYCKY I1HQY31i; MALIE€HTH, SKI MPOIMYCKaIOTh
BIJIBIIyBaHHS KJIIHIKM JIBI4l Ha PIK MPOTIroM 14-MiCSIYHOrO MPOMIXKKY 0€3 BaroMux
NPWYMH, TMAIIEHTH 3 HASBHICTIO IHIIOTO 3arpo3jMBOTO JUIS JKUTTS YHU TSHKKOTO
3aXBOPIOBAHHI/MEUYHOIO CTaHy, LIO0 CTaBUTh MiJ 3arpo3y edektuBHicTh D3T;
MAIEHTH, SIKI OepyTh y4acTh B KINHIYHUX JTOCIIKEHHSX.

“https://www.health.gov.au/sites/default/files/documents/2020/11/life-saving-drugs-program-mucopolysaccharidosis-type-iva-mps-iva-guidelines.pdf
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[TouatkoBi kpuTepii mpuiHATHOCTI: miaTBepKeHHs aiarHosy MIIC IVA 3a
JIOTIOMOTOI0 TECTIB IMIIBUIIIEHOTO PiBHIO KepaTaHcybdary B cedl. Jedinut pepmenty
N-anerunranakro3amin-6-cynbdparazu (GALNS) B neitkorurax uym (ibpobractax
IIKIpY HaJa€e MONEPEIHE MPaBo Ha y4yacTh B [Iporpami, ojlHaK TeHETUYHE TECTYBaHHS
Ha HasBHICTh MyTamii B reHi GALNS moBuHHE OyTH BUKOHAHO IS ITiITBEPHKCHHS
niarno3y MIIC IVA npoTsirom 6 MicsiB micis movarky ydacti y [Iporpami.

s noctyny ao Tepamnii B paMkax [Iporpamu nami€eHT MOBUHEH HAJlaTU HACTYIIHI
pe3ynbTaTH  JTADOPATOPHMX Ta IHCTPYMEHTAIbHUX JIOCTIDKCHb: pPe3yJbTaTH
KUTBKICHOTO TECTy Ha KepaTaHCysib(paT B ceul, pe3yJbTaTh O-XBUIMHHOTO TECTYy
X011b0u, nociimkenns nuxanbHoi GyHkiii (OKEIJI, ODBI), pesynbratun ExoKI'.

[TocTiiiHi KpuTepii MPUHUHATHOCTI: JIKYIOUMM JIIKap MOBHHEH HIOPOKYy a0 1
TpaBHS T0JIaBaTH OKpeMy (hopMy MOBTOPHOI 3asBH, SIKIIO BiH Oaxxae, 1Mo0 MaIrfieHT
MPOJIOBKYBaB OTPUMYBATH JIIKYBaHHS 3a JIep>KaBHI KOIITH B paMKkax gaHoi [Iporpamu.
dopMa MOBTOPHOI 3asBM Ma€ MPOJEMOHCTPYBATH KIIIHIYHE TOKPAIIEHHS CTaHy
namieHTa abo craduIi3alio cTaHy NalleHTa, a TAKOXK MOBUHHI OyTH HaJlaH1 J10Ka3H, 110
MIATBEPAKYIOTh MOCTIHHE MpaBo Ha JiKkyBaHHS MIIC IVA tumny.

JlixyBaHHSI 3a JepaBHI KOIITH B pamMkax [IporpamMu Moike MpoOJTOBKYBaTHCH,
SIKIIIO0 HE 3aCTOCOBYETHCS OJHA 200 JIeK1IbKa 3 HACTYIMHUX CUTYAIlIi: MPOMYyCK OLIbIIe
3 iHdy3ii nporsroM 14 wicAliB, KpiM MEAMYHUX MPUYUH TPOIYCKYy 1HQY3II;
HEJIOTPUMAHHS 3aXOJIB TPOBEJCHHS OIHKKA eGEeKTHUBHOCTI Teparmii, BKIOYHO 3
BIJIBIIyBaHHSIM 3aKJjiaJy OXOPOHH 3J0pOB'S NBiUi Ha pik a00 HASBHICTh MPUHHSATHOI
npuunHu He OpaTu ydacti B [Iporpami; Teparis HE MOJETIIye YA HE CTaOLIi3ye
cumntomu MIIC IVA (six miHiMyM 3 3 4 TOKa3HHKIB, IO BKIFOYAIOTh KUTBKICHUN TECT
Ha KepaTaHcyib(daT B ceul, 6-XBUIMHHUM TECT XOJAh0HU, TECTH JUXAIBHOI Ta CEPIIEBOI
¢GyHKLIT); cepilo3Hl NOOIYHI peakuli, MOB’si3aHl 3 1H(PY31€I0, SKUM HEMOMXIUBO
3amo0IrTH BIAMNOBIIHOK MpEMEAUKali€l0 Ta/ad0 KOPUTyBaHHAM IMIBUIKOCTI 1H(DY3II;
PO3BHUTOK 1HIIOTO HEOE3MEYHOTO IS JKUTTS UM TSAKKOTO 3aXBOPIOBAHHS/MEIUYHOTO
CTaHy, II0 CTaBHTh I 3arpo3y edektuBHicTs ®3T a00 Ha JOBroTPUBAIMI MPOTHO3
sikoro HaBpsa uu BiinHe O3T; yMOBH, 3a3HaYCHI B KPUTEPIsIX BUKITFOYCHHS.

3 MeTOol0 aHami3y JaHUX MOPIBHSJIBHOI KIIHIYHOI €(EeKTHUBHOCTI Ta Oe3neKu
enocynbdaszu anbpa Ta TI'CK, nHalikpamoi niarpumytouoi Ttepamii (HIIT), ski
BHU3HAYCHI SK Kommnaparopu y nucti 3BepHeHHI MO3 Vkpainu Bix 20.06.2022 Ne25-
01/13739/2-22, nns nikyBanus MIIC IVA tuny (cunapomy Mopkio A) y maii€HTiB
OyIb-SIKOTO BIKY, TPOBEACHO MOIIYK BTOPUHHUX JHKepes 1HGOopMaIIii 010 JOKa30BUX
nanux y 6a3i ganux PubMed database, The Cochrane Library Database.

KaiHiyHe DMTAHHSA: BU3HAYUTU KIIHIYHY €QEKTUBHICTh Ta Oe3neKy
enocynbdazu anbda nopiBHsiHO 3 TI'CK st mikyBanus namientiB 3 MIIC IVA Oyab-
SIKOTO BIKY.

JocaigkyBaHa nmomyJasinisi: namieHTy Oyap-sikoro Biky 13 MIIC IVA.

JocaimkyBanuii Jikapcbkuid 3aci6: enocynbdaza ansda (2 mr/kr macu Tina 1
pa3 Ha THXKJICHD).
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Komnapartop ado meqnuna TexHoJioris nopisasinas: TT'CK.

OcHOBHi JociaigKyBaHi pe3yjbTaTH: DPIBEHb IJIIKO3aMIHOIJIIKAHIB Yy ceul,;
BIDKMBAHICTh; TMOKa3HUKM  HEUPOKOTHITUBHOTO  PO3BUTKY;  AHTPOIOMETPIYHI
MOKa3HUKU (3pICT, Maca Tija).

Crparerisi nomyKy JaHMX: MOLIYK JaHUX IPOBeIEHO y 0a3ax nanux PubMed,
The Cochrane Library database, PROSPERO. Ilomyxk miteparypu OyB oOMexeHMit
AHTJIOMOBHUMU CTATTSAMH Ta MOBHOTEKCTOBUMHM MyOJiKAIlisIMU Ta HE OYB 0OMEXKEHHI
pokamu myoOsikamii. Kpurepii BKJIIOYeHHSI: CUCTEMAaTH4YHI OTJIAIHA, METa-aHaJi3H
PaHAOMI30BAaHUX KIIHIYHHUX JOCHIKEHb, 110 BUBYAIM €(PEKTUBHICTh Ta Oe3meKy
3actocyBaHHs enocyibdasu anbdha y mamieHtiB 3 MIIC IVA Oynp-akoro BIKY.
Kputepii BUKJ/IOYEHHSI: JOCII[UKEHHS Ha TBAapWHAX, paHJOMI30BaHI Ta
HEpPaHJIOMI30BaHl KIIHIYHI JOCHIJ)KEHHS, KOTOPTHI JOCTIJKEHHS, TOCITIIKCHHS
BUITAJIOK-KOHTPOJIb, MyOiiKalii MOBOIO, BIIMIHHOK BiJI aHIJIIKMCBKOI, JITEpaTypHi
OTJIsiIM, MyOJIKaIil JOCHIIKEeHb, 0 HE BIAMNOBIIAIOTH JTOCHIIKYBAaHOMY MUTAHHIO.
Kuaruosi ciaoBa momyky: mucopolysaccharidosis type 4A; mucopolysaccharidosis
IVA; mucopolysaccharidosis type iva; MPS IVA; morquio A syndrome; elosulfase
alfa; hematopoietic cell transplantation. 3actocoByBanu ¢iunsTpu: full-text, English.

VY pe3ynbTrari nomyky He Oyj10 BUSBICHO CUCTEMAaTHYHHMX OIJISIIB Ta/abo MeTa-
aHami3iB, sKi O JOCHiKyBamu €QEeKTHBHICTh Ta Oe3meKky enocynbdazu anbda
nopiBHsAHO 3 TI'CK muis mikyBanHs nauieHTis 3 MIIC IVA Tuny.

JIist momryKy MEpBUHHMX JHKEpel HOKA30BUX JAHUX (KITHIYHUX JTOCTIKEHB)

MOPIBHSUIBHOT KI1HIYHOT e(heKTUBHOCTI Ta Oe3mneku enocynbdazu anbda ta TI'CK nms
JKyBaHHS MalieHTiB Oynb-akoro Biky 3 MIIC IVA Ttumy Oynu 3miHeH1 KpUTepii
BKJTFOUEHHSI/BUKJTFOUEHHS Ta (PiIbTPH, 110 3aCTOCOBYBAIUCH Y MOITYKOBIM cTpaTerii. 3a
pe3yabTaTaMu MpoBEJACHOTO MONIyKy Oyio 3HakaeHo 13 myOmikariit. [Ticias BuunTku
3aroJIoBKiB Ta aOCTpakTiB Ta MEPEBIPKM BIAMOBIIHOCTI MyOJIKaIii KIIHIYHOMY
IMTAHHIO JUIS IOJAJILIIOrO aHaizy Oyina BigiOpana nyonikauis Chen H et al., 2021.1°
MeToro JaHOTO KOTOPTHOTO PETPOCTIEKTHBHOTO JOCIIKEHHsS Oyia OIlIHKa
edekTuBHOCTI JiKyBaHHS (enocynbdasa anbda ta TI'CK) nopocnux ta giteit 3 MIIC
IVA Ta pizauM ¢heHOTUIIOM y TOPIBHSHHI 3 HemkoBaHUMU nartieatamu 3 MIIC IVA Tta
CIIBCTaBHUMHU 32 BIKOM 3JIOPOBUMH TAIlIEHTAMHU.

o xoroptHoro nocnipxeHHs Oy BiitoueHi namientu 3 MIIC IVA (N = 161),
10 OTpUMYBaIH enocyibdasy anbda 2 Mr/kr moTtmwxHs (N = 74) npotsarom >1 poky,
narientu 3 npoBeneHor TI'CK (N = 8), nenikoBani (N = 79). Cepen narnienri 3 MIIC
IVA aBropu Buminuiau 134 3 Tsokkum (eHoTtunom, 25 3 ociabieHuM, JJis JIBOX
MaIieHTiB AaH1 mo0 GeHoTuIy Oyiau HeBiioMi. TspKkui eHOTHIT OYB BCTAHOBJICHUM,
AKIIO 3pICT marieHTa OyB HIDKYUM 75-TO TIEPIIEHTHIIO BCTAHOBJICHOI KPUBOI 3pOCTY
st marienTiB 3 MPS IVA. I'pyny KOHTpOJIIO CTaHOBUIIU 3/I0POBI MAIlI€EHTH, 3 CEPEAHIM
BikoM 9,19-43,55 pokiB (N = 145).

Kinyesa mouxa egexmusnHocmi:  pe3yabTaTh  OIIHKU  TMOBCAKIACHHOI

https://onlinelibrary.wiley.com/doi/epdf/10.1002/mgg3.1806
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KUTTENISUIBHOCTI (Activities of Daily Living, ADL) 3a 4 moka3zHukamu: «pyx» (xo1p0a,
MepecyBaHHs MO CXOJaX, PYXJIUBICTb PYK, BUTPUBAIICTH), «PyX Ta ITi3HABaJIbHA
aKTUBHICTBY (TyalleT/0ocoOMCTa Tiri€Ha, MepeoasiTaHHs, KyNaHHs, MPUMOM TXKi),
«Mi3HaBAJIbHA AKTUBHICTHY (PO3yMIHHS, MIAITPUMAHHS PO3MOBH, YYaCTh B CyCIUJIbBHOMY
KUTTI, BUpIiIEHHd mpobnem), «iHm cumaoTomu MIICy  (pobGora/HaBuaHHS,
MOBEJIIHKOBI TPOOJIEMHU, COH, 01J1b, MOKJIMBICTh PO3TMHAHHS CYTJI001B, CTaH TUXAJbHOI
cucTeMH, 1HGEKITIHHI 3aXBOPIOBaHH, 31p, CIyX, alleTUT, 3JJ0POB s IMIKiPH, BOJIOCCS).

BpaxoByroun nociimKyBaHe KIiHIYHE MATAHHS ITi/1 9ac MPOBEACHHS JIepKaBHOI
OMT 3a CKOpOYEHOI MPOIEAYPOI0, a caMe BU3HAYUTH KJIIHIYHY €(PEKTHUBHICTH Ta
oesmneky enocyibdasu anbda nopiHsaHo 3 TT'CK nins nikyBanns naimienTis 3 MIIC IVA
OyIp-IKOrO0 BIKY, HW)KY€ Yy BHCHOBKY MpEJCTaBIEHI PE3yJbTaTH came IS LbOro
MOPIBHSIHHSL.

Pesynomamu oyinku noscsakoennoi scummeoianbHocmi.

BiamiHHICTB y pe3ybTaTax OIIHKK MOBCAKACHHOI YKUTTEAISIILHOCTI y TAIIIEHTIB
3 TSDKKAM (DeHOTHIOM OyJia CTATUCTUYHO HE 3HAUYIIOK0 332 TTOKA3HUKOM «pyx» (t-test
p=0,02268), «pyx Ta mi3HaBajIbHa aKTHBHICTH» (t-test p=0,1447), «mi3HaBasbHA
akTuBHICTHY (t-test p=0,1474), «iumi cumnromu MIICy (t-test p=0,0772) wmix
MaIi€HTaMu, SKi OTPUMYBAJIM eyocylbda3y anb(da Ta marieHTamu, fKi MepeHecTu
TI'CK.

OTxe, 32 BUCHOBKaMHU aBTOPIB HEMA€ CTATUCTUYHOI PI3HMII MPU MOPIBHIHHI
noBroctpokoBux edektiB TI'CK 1 ®3T, ane a5 niaATBEpKEHHS CJIiJI OLIHUTH OLIbIIIE
namieHTiB, komy nposeaeHa TI'CK, tak sk B HaBeIeHOMY IOCHIIKEHHI MpUUMAaIH
yuacth 8 manienTiB micast TT'CK. PanHe BTpyuaHHS € KJIIFOUOBHUM JIJIsl YIOBUIHHEHHS
MPOrpecyBaHHs XBOPOOHU.

Ilinx 4wac mpoBemenHs gepxkaBHoi OMT 3a CKOpoOYEHOIO TIPOIETYPOIO
YIOBHOBAXEHUM OpPraHOM OyJIO OI[IHEHO METOAOJIOTIuHY SKICTh myoOumikaiiii Chen H et
al., 2021 3a agantoBanuM nauctoM oiinku HactanoBU SIGN 50 (Methodology checklist
2: cohort studies'®). B maHoMy KOropTHOMY HOCIIKEHHI PO3IIISAANOCH YiTKO
chopmybOBaHe KIIiHIYHE MUTAHHS. ['pynu, BUOpaHi JJIs TOPIBHSHHS, OyJIH CXOXUMHU
II0JI0 BCIX XapaKTEPUCTHUK, OKPIM BiKY (y KOHTPOJIbHIN TPyl cepeiHiii Bik OyB 9 poOKiB,
cepenHiid Bik y manieHTiB 13 MIIC cranoBuB npubauszHo 18 poki). Pesynbratu i
BUKOPHUCTOBYBaH1 KpUTEpIi JUIsl IX BUMIPIOBAHHS BU3HAUEHI. Y MyOuiKallii HeI0CTaTHbO
iH(popMaIli 100 MOPIBHIOBAHOCTI Yacy MPOBEJAEHHS CIOCTEPEKEHb MK TI'pylaMmu,
SKUM YHHOM 3IIMCHIOBAJIOCH CIIOCTEPEKEHHS, MOBHOTA CIIOCTEpexeHHsI. MeTon
OIIIHKM BTPYYaHHS € HQJAIMHUM, TaK SIK BHUKOPHUCTOBYBaHI BHUMIpPIOBAaHHS YiTKO
BU3HAYEHI 1 MalTh BIJIOMUW CTYMiHb TOYHOCTI. JlOKa3u 3 IHIIUX JKEpesn Oyiu
BUKOPHUCTaHI, 00 MPOJAEMOHCTPYBATH, IO METOJ OI[IHKU PE3YyJIbTaTy € JOCTOBIPHUM
1 HagiiHuM. Y myOiKairii 3raayoThcs GakToOpy BTpyUaHHs (HAMPUKIIA/, BIK yYAaCHUKIB
JOCITJDKCHHS ), aJIe HE KOMEHTYIOThCS a00 aHaI3yIOThCS 11010 TTOTEHIIIMHOTO BILIUBY
Ha pe3ysibTaTu. HaBejenuii CykynHui 3a BIKOM pe3yJbTar, OJlHAK HE MPe/ICTaBICHUN

"https://www.sign.ac.uk/what-we-do/methodology/checklists/
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aHaJi3 cepell MaIl€HTIB PI3HOTO BIKY, 110 MOTEHIIHO MOXE BIUTMHYTH Ha pe3yJIbTaTH,
OTpMMaHI TPH 3alOBHEHHI TaKHX pO3JUIIB OMNHUTYBAIBHUKA «PYyX», «PyX Ta
MMi3HABAJIbHA AaKTHBHICTBY, «IlI3HABAJIbHA AaKTHUBHICTBY. Y IIyOiKkamii omucaHi
CTaTUCTUYHI METOAW Ta MIAXOAW JUIsl aHallily OTPUMaHUX pe3yJbTaTiB, IOBIPYI
1HTepBany He npeacrasieHi. Takum ynHoM, nmyonikamist Chen H et al., 2021 Bianosinae
ou1bIIOoCT1 KpUTepisiM OIHKK SIGN, BCTaHOBIEHO TPUIHATHY METOAOJIOTIYHY SIKICTb.

JonaTtkoBo Oyina 3amynieHa MOIIYKOBa CTpPATEris MJis BUSBICHHS BTOPUHHHUX
JDKEpes TI0Ka30BUX JIAHUX MOPIBHUIBHOIL KIIIHIYHOT €()eKTUBHOCTI eJ10Ccyib(daszu anbda
ta HIIT.

KainiuHe nuTaHHs: BU3HAUYNTH e(DEKTUBHICTH Ta Oe3meKy enocyibdaszu anbha
nopiBHsHO 3 HIIT ansa nikyBanns mamiedTiB 3 MIIC IVA Oyab-skoro Biky.

JocaimkyBaHa momyJasinisi: namieHTu 0yib-saxkoro Biky i3 MIIC IV.

JocaimkyBaHuii Jikapcbkuid 3aci0: enocynbdasa anbda (2 Mr/kr Macu Tina 1
pa3 Ha THXKJICHB).

Kommnaparop: HIIT.

OCHOBHi J0CTiIKYBaHi pe3yjabTaTH: pPE3YJIbTaTU TECTYy 3 O-XBWIMHHOKO
xo01p0010 (six-minute walk test, 6B MWT), piBeHb kepaTaHcyib(aTy B cedi; HOKa3HUKU
nuxanbHoi ¢pyHkuii (OXKEIL, ODB1).

KpuTepii BK/IIOYeHHSI: CUCTEMATUYHI OIJISIIM, METa-aHATII3U PaHI0MI30BaHUX
KJIIHIYHUX JOCHIKeHb, 10 BHUBYaIM €(QEKTUBHICTh Ta OE3MEeKy 3acTOCyBaHHS
enocynbdazu anbda y mnamientiB 3 MIIC IVA Oyap-skoro Biky. Kpurepii
BHUKJIIOYEHHsI: JIOCTI/UKCHHS Ha TBapWHAX, pPAaHJIOMI30BaHI Ta HEpaHAOMI30BaHi
KIIIHIYHI JTOCIIKEHHS, KOTOPTHI JOCIIDKEHHS, TOCTIIKCHHS BHITQJI0K-KOHTPOJIb,
myOJIiKalli MOBOO, BIJIMIHHOK BIJl aHIJINCBKOi, JIITEpaTypHl OrJsAau, MyOJiKamii
JOCIIKEHb, 110 HE BIAMOBIIAIOTH JOCIIA)KYBAHOMY MUTAaHHIO Ta/a00 MOMyJISLi.
Kuarouosi ciaoBa momyky: mucopolysaccharidosis type 4A; mucopolysaccharidosis
IVA; mucopolysaccharidosis type iva; MPS IVA; morquio A syndrome; elosulfase
alfa, best supportive care. 3actocoByBasiuch Ppunbtpu: full-text, English. Poku nomryky
3 2010 no 2022 pik BkiatoyHO. [lomyk mitepatypu OyB OOMEKEHUN aHTJIOMOBHUMU
CTaTTSIMU Ta MOBHOTEKCTOBUMHU MyOIIKaIISIMU Y BUTbHOMY JIOCTYTII.

B pesynbTaTi momryky 3a BUSHAYeHHMMH KpuTepisiMmu B 6a3i manux PubMed Ta
The Cochrane Library database - 6yno 3naiineno 2 myOmikaiii (Shemesh E et al., 2018
ta Schrover R et al., 2017). [licnsa BUYUTKH 3arojIOBKIB Ta aOCTPAKTIB 1 MEPEBIPKH
BIJMOBIAHOCTI BU3HAYEHOMY KJIIHIYHOMY THTAaHHIO BKa3aHi myOuikamii Oynu
BIIXWJIEHI.

BoaHoyac HeoOXiIHO 3a3HAYUTH, 1110 TiJ Yac MpoBeeHHs aepkaBHoT OMT 3a
CKOPOYEHOIO MPOILEAYypPOI0 YHNOBHOBaXKE€HMI opraH 3 aepxkaBHOi OMT kepyerhcs
pEeKOMEHJAIlIIMU  HacTaHOBU «JlepkaBHa OIlIHKA MEIWYHUX TEXHOJOTIN s
mikapcekux 3aco0iBy CT-H MO3Y 42-9.1:2021, 3arBepmxenoi Hakazom MO3
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Vkpainu Bix 29.03.2021 Ne 593 (mani - Hacranosa)!’. SIk 3asmageno y Hacranosi, y
BUIIAJIKy 3aCTOCYBAaHHS JIKAPCHKUX 3ac001B IS JIKyBaHHs pPiAKICHUX (opdaHHMX)
3aXBOPIOBAHb, HEOOX1IHO BpaxyBaTH BECh CHEKTP KIIHIYHUX AOCIIIKEHb, TOOTO BCl
HasBHI JIOKa30B1 JaHi, BKJIIOYAIOYM PaHAOMI3OBaHI KIIHIYHI JOCHIJDKEHHS (SIKi
3aKIHYWIHNCH Ta K1 TPUBAIOTH), JOCIIHKEHHS 0€3 opiBHSAHHS (aHTI. single arm study),
CIIOCTEPEXKH1 TOCHIIKEHHSI Ta Oyib-sIK1 SIKICHI JIOKAa30Bl1 JIaHi, MOB’sA3aHI1 3 JIOCB1IOM
MAII€HTIB, Ta KIIIHIYHUX €KCIEPTIB, sIKI BAKOPUCTOBYBAJIM OL[IHIOBAHY TEXHOJOT10 a00
3HAOMI 3 BIAMNOBIHMM 3aXBOPIOBAHHSM, TOMY [UISl TONIYKY JIOKa30BUX JaHHUX
KJIIHIYHOT e(eKTUBHOCTI Ta Oe3mneku enocynbdazu anbda nopiBHsaHo 3 HIIT mpu
nikyBanHs mamieHTiB 3 MIIC IVA Oynb-sikoro Biky Oynu 3MiHEHI (UIBTPH, MO
3aCTOCOBYBAJIHCH, @ CaMe MOIIYK MEPBUHHUX JIKEPEI JOKA30BUX JaHUX MOPIBHSIBHOT
KJIIHIYHOI epeKTUBHOCTI enocyibdasu anbda ta HIIT.

KuainiuyHe nuTaHHs: BU3HaUUTH €EKTUBHICTh Ta Oe31eKy enocyibdazu anbda
nopiBHsAHO 3 HIIT nna nikyBanus nauienTiB 3 MIIC IVA Oyab-sSKoro Biky.

JocaimxyBaHa momyJasinisi: namieHtu 0ynb-axoro Biky i3 MIIC IVA.

JocaimkyBanuii jJikapcbkuid 3aci0: enocynbdasa anbda (2 Mr/kr macu Tina 1
pa3 Ha THXKJICHD).

Kommnaparop: HIIT.

OcHOBHi JocCaigKyBaHi pe3yabTaTH: pPE3yJbTaTU TECTy 3 O-XBHJIMHHOIO
x011b0010 (six-minute walk test, G©MWT), piBeHb kepaTancynbdary B cedi; MOKa3HUKU
muxanbHoi QpyHkuii (PXKEIL, ODPB1).

KpuTepii BK/IIOYeHHSI: KIIHIYHI, paHIOMI30BaHl KJIHIYHI JOCIIIKEHHS, IO
BUBYAIM €(PEKTUBHICTh Ta 0€3MEKYy 3aCTOCYBaHHS eJocybdazu aibda y Mari€eHTiB 3
MIIC IVA Oyab-skoro Biky. Kpurtepii BUK/IHOYeHHSI: JOCTIUKEHHS HAa TBapHHAaX,
JOCIIIJDKCHHS. BHUIIaI0K-KOHTPOJIb, MyOJTiKaIllii MOBO, BIIMIHHOKO BiJl aHTJIMCBHKOI,
myOumiKaiii JOCHKeHb, 10 HE BIJMOBIAAIOTH JOCIHIKYBAaHOMY NHUTaHHIO Ta/abo
nonyssanii.  KuowoBi  cioBa  momyky: mucopolysaccharidosis  type  4A;
mucopolysaccharidosis IVA; mucopolysaccharidosis type iva; MPS IVA; morquio A
syndrome; elosulfase alfa. 3actocoByBanucs dpinpTpu: full-text, English. Poku nomryky
3 2010 mo 2022 pik BkitouyHO. [lomryk niteparypu OyB OOMEXEHUN aHTIIOMOBHHUMHU
CTaTTSAMH Ta MOBHOTEKCTOBUMU MyOJIIKAIISIMUA Y BUIBHOMY JTOCTYTII.

B pe3ynbTaTi nomryky 3a BU3HAUEHHUMH KpuTepisiMu B 6a3i qanux PubMed Ta
The Cochrane Library database - Oyno 3nHaiineno 22 uwurtaru. Ilicis BUYKATKH
3aroJIoBKiB, JJIi BUYUTKH aOcTpakTiB BimiOpano 11 myOmikamiid. Ilicns BUYMTKH
abCTpakTiB Ta TepeBipkd MyOsiKaiiil BiAMOBIIHOCTI BU3HAYEHOMY KIIIHIYHOMY
MUTaHHIO, /I TOJAJIBIIOTO aHami3y Ta MPEACTABICHHS y BHCHOBKY pPE3yJIbTATiB
MOPIBHSUIBHOT ~ KJIIHIYHOI  eeKTUBHOCTI ejocynbdasu anbda 3  HAHKpaAIIO
MiITPUMYIOUOI0 Tepari€eto Bigiopano nocmimxeHHs MOR-004 ta nocmimkenas MOR-

Yhttps://www.dec.gov.ua/wp-content/uploads/2021/omt/Attitude_v1.pdf
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005. Jocmimkenns MOR-004 onucane y nyOnikauii Hendriksz CJ et al., 2014'8, a
nyonikauis Hendriksz CJ et al., 2015" naBonuts pe3ynbrati gociimkenas MOR-004
32 TPETUHHUMH KIHLIEBUMHU TOYKaMH, BUKOpUCTOBYOUYM paHroBuil tect O'bpaeHa.
JHocmimkxenas MOR-005 onucane y nmy6nikauii Hendriksz CJ et al., 2016%.

VY my6mikamii Hendriksz CJ et al.,, 2014 mpencraBnene OaraToHarliOHaJIbHE,
MyJIbTHLIEHTPOBE, TOJIBIifHE  ciine, IUIane00-KOHTPOJbOoBaHE 24  TH)KHEBE
nocnipkeHHst ¢a3u 3, MeTow sKOro Oyia oliHKa e(EeKTUBHOCTI JIBOX PEKHUMIB
no3yBaHHs enocynbdazu anbda (2,0 mr/kr/TwxkaeHb Ta 2,0 Mr/kr/depes THUKICHB)
MOPIBHSAHO 3 Tulanebo s JikyBaHHS gopociux Ta giteil 3 MIIC IVA (cunapom
Mopxkio A).

Kpurepii BKIIFOUSHHS: KITIHIYHO MiATBEPHKEHUN J11arH03 CUHAPOMY Mopkio A
(Ha OCHOBI KJIIHIYHMX O3HAK/CUMIITOMIB, JIOKYMEHTAIBHO MiATBEPIKEHOTO 3HUKEHHS
aktuBHOCTI pepmenTa GALNS, reHeTHuHe TECTYBaHHS ); CepeAHIN MOKa3HUK BiJICTaH1
3a pe3yibTaTaMu 6-XBUIUHHOTO TecTy X060u >30 Tta <325 m. Kputepii BUKITtoueHHs
3 gocmimkenHs: TI'CK B anamHe3i, monepeaHe JTiKyBaHHS €10Cyibdaszorn anbda,
Cepii03HE XIpypriyHe BTPyYaHHS IPOTATOM 3 MICALIB J0 MOYATKY JOCIIKEHHS a00
3aIlJJaHOBaHE NPOTATOM 24 TWXKHIB TNEpIOAy Tepamii, BariTHICTh/TUIAHYBaHHS
BariTHOCTI, TOJyBaHHs TPYyJJt0, HASBHICTh CYIMYTHbOI'O 3aXBOPIOBAHHS, HACHIJIKU
SKOT0 MOTJIM BIUIMHYTH Ha JOTPUMAHHS PEXXUMY Teparii/KOMIUIA€HCY B TOCIHIIKEHHI.
Jlo KJIIHIYHOrO AOCHIKEHHsSI OyJM BKJIIOYEHI MAIlEHTH BIKOM >5 pOKIB
(N=176), sixi 6ynu pangomizoBadi (1:1:1) y rpyny enocynbdasu anbda 2,0 Mr/kr uepes
tixaeHs (N=59), rpymny enocynbdasu anbda 2,0 Mr/kr moTrxkHs (N=58), abo miaedo
(N=59). 3a BUKIIOYEHHSIM OJHOTO MAalliEHTa 3 TPYNH €N0Cyib(azu, BCl YIACHUKH
3aBEPIIWIHN JOCIIHKCHHS.

[TamieHTH OTpUMYyBalu TomepeaHe JikyBaHHs (Tipubiu3Ho 3a 30-60 XBUIUH
nepe KOXHOI 1H(Y31€10 JOCIIIKYBAHOTO MpenapaTy) aHTUTICTaMIHHUM IIpenapaTomM
(mepeBa)kHO HE CENAaTMBHHUM, TaKUM SIK HETUPHU3WH abo sopataauH). CenaTUBHHIMA
aQHTUTICTaMIHHUK TIpenapaT abo mNpeMeAuKaImio 3 J0JaTKOBUMH JIIKApChKHUMHU
3acobamu, Takumu sk H2-01mokaropu, aHTAroHICTH JIEUKOTPIEHOBUX PEIETTOPIB,
CTEpOiHI KOPTHUKOCTEPOiou Ta/ab0 >KapO3HWXKYIOUl TMpernapaTH, MOXKHa OyJio
MpU3HAYaTH TAaIlieHTaM 3 BIIOMUMH (DaKTOpaMu PHU3UKY PO3BUTKY 1H(PY3IHHUX
peaxiniif, TakuMu K iH(yY31iHI peakilii B aHaMHe31 a00 anepris.

llepsunna xinyesa mouxa egexmuenocmi: BIICTaHb 3a pe3yibTaTamMu O-
XBUJIMHHOTO TECTY XOH0U.

Bmopunni xinyesi mouxu egexmugnocmi: pe3yiabTaTh 3-XBUIMHHOTO TECTY
MiIHOMY TIO CXOJ1aX, 3MiHa PIBHIO KepaTaHCYIb(}aTy B ceui.

'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/1 e (mucopolysaccharidosis IVA): a phase 3 randomised placebo-controlled study. J Inherit
Metab Dis. 2014;37(6):979-990. doi:10.1007/s1050.1007/510545-014-9715-6.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

16


https://link.springer.com/content/pdf/10.1007/s10545-014-9715-6.pdf
https://link.springer.com/content/pdf/10.1007/s10545-014-9715-6.pdf
https://doi.org/10.1016/j.ymgme.2014.08.012

Enocynvghaza anvgha ons nikysannsa nayienmie 3 myxononicaxapuoosom IVA muny, 25.07.2022

Tpemunni  KiHyegi  mMouku  egekmusHocmi:  Pe3ylbTaTh  JAUXAJTbHUX
dbyukionansHUX TeCcTiB (DIKEII, ODB1, MakcumManbHa JOBIJIbHA BEHTHIIALIS JISTEHb,
gac (opcoBaHOTO BUANXY, (hOpCOBaHA 1HCITIPATOPHA KUTTEBA EMHICTH); TTOBCSK/ICHHA
KUTTENISUIbHICTD (OIIHIOBAIM 33 aHKETOIO 3 OI[IHKY CTaHy 370poB's naiieHTiB 3 MIIC
3a nanumu JorisgansHukiB (MPS-HAQ Caregivers Domain); aHTponoMeTpuyHi
MOKa3HUKU (3pICT, MMIBHJKICTH POCTY, BHCOTa CHUAIHHS, JIOBXXKMHA KICTOK HMIKHIX
KIHI[IBOK, Bara); ciayX (OIlIHIOBAaBCSl 3a JIOMOMOIOI0 ayAloMeTpii), exokapaiorpama
(BUMIpIOBaHHS BUPAXEHOCTI CTEHO3a 1 peryprirtauii KiamnaHiB), HOMYTHIHHS POTiBKH
(owiHrOBaNOCS Mpu (PI3MUHOMY OTJISAI1), peHTreHorpadiuHe 0OCTEKEHHS IMIMIHOTO Ta
MOTNIEPEKOBOr0 BIIALIB XpeOTa, a A nauieHTiB <20 pokiB peHTreHorpadis HUKHIX
KIHITIBOK JUIsl BU3HAYEHHS JOBXUHU Hir; 61oxiMivyHi nmoka3Huku (TNFa, C-kiHneBui
smmtui C-renonentun (CTX1) 1 N-nponentup konareny tumy [TA (PIIANP).

Komnosumna xinyesa mouka eghekmugnocmi: KOMIUIEKCHA OIIHKA PE3YJIbTATIB
6-XBUJIMHHOTO TECTY X0/Ib0H, 3-XBHJIMHHOTO TECTY MiIHOMY IO CX0J1aX, MAKCUMAJIbHOT
JNOBUIbHOI BeHTWIALII. KoXeH 3 pe3ysbrariB O-XBUIMHHOIO TECTY XOIbOH, 3-
XBIJIMHHOTO TECTY MiIHOMY MO CX0/1aX Ta MAKCUMAaJIbHOI JOBUITFHOT BEHTHIIALIIT JIETEHb
HOpMaJli3yBaBcsl sIK Z-0aj, BUKOPHUCTOBYIOUM OOYMCIIEHE CEpeJHE Ta CTaHAapTHE
BIIXUJICHHSI BC1X 0a30BUX PIBHIB, B3SATUX 3a €TajoH. KOMMO3UTHUIMA MiaXig IPYHTYBaBCS
Ha BUPIBHIOBaHHI Baru 3 24-TUKHEBUX 3MiH Bl 0a30BOi JIiHII TPhOX KOMIIOHEHTIB Z-
OautiB.

Ilepsunni xinyesi mouxu Oe3nexu: TOOIYHI edeKTH; peakilii, MoB’s3aHi 3
1H(]y31€10; IMyHOTCHHICTb.

BinmoBimHO M0 iHCTPYKIii JUIsi MEIUYHOTO 3aCTOCYBaHHS, SIKa 3aTBEpPKEHA
HakazoM MO3 VYkpainu, enocynbdazu anbda BBoAUTHCS 2,0 MI/KI/TUXIEHb, HUXKYE Y
BHCHOBKY HaBOJSTBCS PE3YJIbTATH MOPIBHSUIBHOI KITHIYHOI €()eKTUBHOCTI Ta O€3MEKH
NalI€HTIB IPynHu enocyibpaszu anbda 2,0 MI/Kr/THKIEHb MOPIBHAHO 3 M1aleoo.

Pe3yabTaTu KIiHIYHOI edeKTHMBHOCTI BU3HAYEHI SK 3MOJIE/IbOBAHUN €(eKT
JIKYBaHHS y BUTJISAJII PI3HUII MK CepeTHIMH MTOKa3HUKAMU 3M1HU BiJT BUX1JTHOTO PiBHS
710 24 TWwxXHS y TpyMi enocyibdasu ajibda Ta 3MiHH BiJl BUX1THOTO PiBHS 10 24 THKHS
y rpymi 1miamne6o (171 BUSHAUCHHS CEpeIHIX 3HaueHb Ta 3MEHIICHHS 1HAMBIAYalbHOT
Bapia0eNbHOCTI TMOKAa3HUKIB aBTOpaMM MyOusikaiii OyB 3aCTOCOBAaHHN METOJ
HAaWMEHIITUX KBAJPaTiB):

- TPUPICT BIJICTaHI 3a pe3yJbTaTaMu O-XBWJIMHHOTO TECTy XOIhOM B TPYIIi
enocynbdasu mopiBHIHO 3 Tianedo ckmas 22,5 M (95% CI Big 4,0 mo 40,9; P=0,017).
AHani3 mArpyn He HaJlaB MEePEeKOHJIMBHUX JI0Ka3iB 3MIHM Pe3yJbTaTy O-XBUIMHHOTO
TECTy, 3aJ€KHO BiJl BIKOBOI I'pYyNH, CTaTl, pacu Ta reorpadiyHOTO pEerioHy, MpoTe
criocTepirayiacs TeHACHIS J0 OLIBIIOTO BIUIMBY 3aCTOCYBaHHS enocyibda3u anbda Ha
pe3ynbTaTy O-XBHJIIMHHOTO TECTY y MAall€HTIB 13 BUXIAHMUM pIBHEM BIJCTaHI 3a
pe3ynbTaTaMu 6-XBUIMHHOTO TecTy X0Ab0M<200 M 1 10 MEHIINX €(PEKTIB y NAI[IEHTIB
13 BuXigHuM piBHeM 6MWT>200 wm;
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- TPUPICT 3a pe3ylbTaTaM 3-XBWJIMHHOTO TECTy MiAMOMY IO CXOJaX B
nocaianii rpymi 6yB 1,1 cxoauHok/xB (95% CI Big -2,1 no 4,4; P=0,494);

- enocyib(daza MOPIBHAHO 3 Iulalled0 MpuU3BeNa JO0 3HKEHHS PIBHS
keparancyibdaty B ceui Ha 40,7% (95% CI Big —49,0 no —32.,4; P<0,001);

- MakCHMaJlbHa JOBUIbHA BEHTWIALIS JIET€Hb B Tpymi enocyibdasu anbda
MopiBHSIHO 3 Tuiane6o 30utbmmIack Ha 10,3% (95% CI Bix -1,8 no 22,4; P=0,094);

- [0 CTOCY€ETHCS KOMIIO3UTHOI KIHIIEBOT TOUKH €(heKTUBHOCTI (sika 00’ €Hy€E Z -
0al 6-XBUJIMHHOTO TECTY XOJbOHM, 3-XBUJIMHHOTO TECTy MiAiioMy IO cXo0Jax Ta
MaKCUMAaJIbHOI JOBIJIbHOT BEHTUJIALII JIET€Hb) OLIIHEHUN e(eKT JIIKyBaHHS Ha 24-my
THXKH1 17151 enocyibdazu anbda 2,0 Mr/Kr/THKIeHb MOPIBHSHO 3 TU1anedo cranoBus 0,1
(95% ClI Bix -0,0 no 0,3);

- ®XKEJI 3pocna Ha 3,3% (95% CI Big —3,1 10 9,6) npu Tepamnii enocynbhaszoro
anbQa NOpIBHIHO 3 M1aneoo;

- O®BI1 36inpmmBes Ha 1,8% (95% CI Big —5,5 mo 9,2) nmpu Teparmii
enocyib(dazoro anbda NOpiBHAHO 3 MmIaiedo;

- 3a AHKETOI 3 OLIHKU cTaHy 3A0poB's marieHTtiB 3 MIIC 3a nanumu
norasnansHukiB (MPS-HAQ Caregivers Domain) npu Teparii enocyinbdasorn anbdha
MOKPAIUIUCh MOPIBHIHO 3 TuIare6o: 0an JOMEHY JOMOMOTH JOTJISIaIbHUKAaM BUPIC
Ha 0,9 (95% CI Big —2,8 no 1,1), 6an nomeny mo6insHOCTI 3pic Ha 0,3 (95% CI Big —0,8
10 0,3), onnak 6an nomeny camoonomoru 3Hu3uBcs Ha 0,1 (95% CI Big —0,3 10 0,5);

- aHTPOIIOMETPUYHI MTOKA3HUKHU: BHACIIIOK Teparii exocyibdazoro anbda Z-6ai
napametpy 3pocty 30uibmuBcs Ha 0,1 (95% CI Big —0,0 mo 0,3), Z-6an napamerpy
MBUAKICTh pocTy 30imbmmuBces Ha 0,4 (95% CI Big —0,1 mo 0,9) mopiBHSIHO 3 TPYMOIO
miare0o.

Sk 3a3HayeHo y myOuikarii BiAMIHHOCTI MK IOCHIPKYBaHUMHU TpyIlaMu 3a
pe3ynbTaTamMH ayJ10METpii, €eXOKapAiorpamu, 1100 NOMYTHIHHI POTIBKU 200 JTOBXKHUHI
KICTOK HUXHIX KIHI[IBOK OyJIM HEBEJIMKUMH, OJHAK pE3yJbTaTh WIOJI0 Yacy
dbopcoBaHoro BuAMXY, (OpPCOBaHOI IHCHIPATOPHOI JKUTTEBOI €EMHOCTI JIETCHBD,
pe3ynbTaTiB ayJloMeTpii, eXxoKapAiorpamMu, MOMYTHIHHS POTIBKH, TOBXHHHU KICTOK
HWKHIX KIHIIBOK, PEHTreHOorpadiyHOro OOCTEXEHHS IIMHHOTO Ta MOMNEePEeKOBOTO
BIIUTIB XpeOTa, a Ay nauieHTiB <20 pokiB peHTreHorpadii HMKHIX KIHI[IBOK IS
BU3HAYCHHS JIOBXKMHU HIT B TyOmikamii He npesacTtaBieHi. JIikyBaHHS er10Cynb(ha3oro
anbQa TakoX He OyJI0 TOB’sI3aHe 31 3HWKEHHAM Mpo3anaibHOro Mapkepa kposi TNFa,
a60 3minamu piBHIB PIIANP a6o CTX1, siki € mpoyKTaMu MOCUIIEHOTO METa00Ii3My
XpsIIia Ta KiCTOK.

Pe3yibTaT NepBUHHOI KiHIIEBOI TOYKH 0e3MeKH:

Ha ¢omni nikyBanus enocynbdasor anbda y 56 namientis (96,6%) BinMiuanacs
nosia moOiyHuX edektiB. Haitbinpmn yacTumu nmodiuanMu edextamu Oyiid JIeTKi Ta
MOMIipHIi, TOB’s13aH1 3 iH(Y3i€r0 (OMroBaHHS, TIpEKCis, TOJOBHMMA Ouh). YacToTa iX
cknana 91,5% B rpyni mnane6o 1 89,7% y rpymi enocynbdasu. Sk MiHIMYM OJIUH
cepiio3HMil moOIuHMI edekT 3ycTpiuaBcs y 2 nauieHTiB (3,4%) rpynu miamnedo 1y 9
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xBopux (15,5%) rpynu enocynbdaszu anbba, aje *KOJIEH 3 HUX HE TMPHU3BIB [0
nepepuBaHHs nocuipkeHHa. Cepen IuX peakiiid Teparis MpU3BeNia 0 BUNAIKIB
nmHeBMOHIT y 2 ocib (3,4%), rinepuyTiuBocTi/00mr0 B Micill 1H)Y311/iHeKIli HuKHIX
IUXabHUX  MUIAX1B/CEPEeHhOTO  OTUTY/YpPTHKApli/BipycHOT 1H(]EKIi BepxHIX
TUXaTbHUX MIIX1B/0moBanHs1/ - o 1 mamienty (1,7%). Takox He TOBIIOMIISLIIOCS TIPO
CMEpTEIbHI BUNIAJKH MiJ 4ac TOCTIHKEHHS.

VY BCIX Malli€HTIB, sIKI OTPUMYBAJU ellocylib(azy anbda, yTBOprOBaIKCH 10 HEl
aHTHTIA. He3Baxaroun Ha BUCOKY YacTOTY YTBOPEHHSI aHTUTLI MPOTU e10Cybdhaszu
anb(a, y MaIlieHTIB CIIOCTEpIrajgocs 3HIWKEHHS PIBHA KepaTaHCyibdary y cedl Ta
MOKpaITyBaJuCh PE3yJIbTaTH O-XBHJIIMHHOTO TecTy xoapOu. Ilim wac mociimkeHHs
meniie 10% cy0’ekTiB BUSBUIM TO3UTUBHUM pe3yibTaT TecTy Ha crnenudiunuit IgE,
OJIHaK I He OYJIO TIOB’SI3aHO 3 MOSBOI0 aHA(MIUIAKTUYHUX PEAKIlid, IHIMUX TOOIYHUX
peaxiiii rinepuayTIMBOCTI Ta/ab0 BiIMIHU JTIKYBaHHS.

3a BUCHOBKaMHU aBTOPIB IMyOJiKaIli MpH JIKyBaHHI MAII€HTIB 3 CHHIPOMOM
Mopkio A enocynbdazorw ambda B 1031 2 MI/KI/ THXIEHb IOKpallyBajach ix
BUTPUBAIICTh MPU BUKOHAHHI TECTY 13 O-XBHJIMHHOIO XOAbOOI0, 3HUKYBABCS PIBCHb
KepaTaHCybdaTy B cedi, enocynbdasa anbha Mana CopusTIMBUN TPpodTb OE3MeKH.

Omxe, 3a pe3ylbTaTaMu 0araTOIIEHTPOBOTO, TOJIBITHOTO CIIMOTo, Iarebo-
KOHTPOJIOBAHOTO 24 TH>KHEBOTO JOCIIHKEHHS BCTAHOBIIEHO, 110 y TaIieHTiB 3 MIIC
IVA (cungpom Mopkio A) mpu Tepamii enocyibdazoro anbda (2 MI/Kr/TUKIEHB)
MOPIBHSAHO 3 MJ1aLe00 MPUPICT BIACTaHI 32 pe3yJibTaTaMU 6-XBUJIMHHOIO TECTY X0J1b0U
B Ipyni enocyibdazu anbda nopiBHsIHO 3 mianedo cknas 22,5 M (95% CI Bix 4,0 o
40,9; P=0,017), piBenn kepaTaHncyiabdary B ceui 3HMKYBaBcs Ha 40,7% (95% CI Bin
—49,0 no —32,4). 3a IHIIMMU BHU3HAYEHUMH KIHIIEBUMHU KJIIHIYHUMHU Toukamu (3-
XBUJIMHHUH TECT MiAHOMY IO CXOJaX, MaKCHMallbHA JOBiJbHA BEHTUJIALS JICTCHB,
OXKEIL, ODBI1, anTponnoMeTpUyHUMHU OKa3HUKAMU ) OyJia TEHICHIIIS 10 TOKPAIICHHS
MpPU 3aCTOCYBaHHI eyocyibda3zu anbda MOPIBHAHO 3 IUIanebo, OJHAK PIHUI Yy
pe3ynbTaTi CTATUCTUYHO HE 3Hauymia. Pi3HuIg Mixk rpynamu enocynibdasu ainbha Ta
rpymnoro 1iamnedo 3a KOMIIO3UTHOIO TOYKOKO (siKa 00’ eHy€e Z-0am 6-XBUIMHHOTO TECTY
XOJIbOM, 3-XBUJIMHHOTO TECTy MiAMOMY IO CXOJaX Ta MaKCHUMAaJIbHOI TOBLIBHOI
BEHTWJIAIIT JIETeHb) ToKa3aHa Ha piBHI p=0,053, 1m0 HE € CTATHCTHYHO 3HAYYIIOIO,
OJTHaK HaOJIMKEHO JI0 TPaHUYHO 3HAYMMoro piBHA. Ha doHi nikyBaHHS enocynb(ha3or
anbpa 96,6% mnauieHTiB Manu MNOOIYHI e(EeKTH, HANOUIbII YacTUMHU MOOIYHUMH
edekramu OynM JIETKI Ta MOMIPHI peakiii, noB’s3aHl 3 1HPy3iero (91,5% B rpymi
mnane6o 1 89,7% y rpymi enocynbdaszu). Ak MiHIMYM OMH cepHO3HMM MOOTUHUN ePeKT
3yctpiuaBcs y 3,4% marieHTiB rpymnu miamne6o 1y 15,5% narieHTiB rpynu enocyibdasu
anbda, ajne >KOJEH 3 HUX HE MPU3BIB 0 NEpPEpUBAHHS ydacTi y JHociijkeHHi. He
MOBIIOMJISITIOCS] TIPO CMEPTEJIbHI BUIIAIKH TI1]] 9ac JTOCI1IKEHHSI.

[linx dwac mpomeneHHs jaepxkaBHOoi OMT 3a CKOpPOYEHOIO MPOIETYPOIO
YIOBHOBYXEHUM OPTaHOM OyJI0 TIPOBEJICHO OIIHKY METOI0JIOTIYHOT IKOCTI ImyOmiKarii
Hendriksz CJ et al.,, 2014 3a aganroBanuM JjmctoM oIiHKH HactaHoBu SIGN 50
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(Methodology checklist 2: randomised controlled trials*'). B panmomizoBanomy
MOABIHHOMY  CIINOMY, IIANe00-KOHTPOJIILOBAHOMY  KIIIHIYHOMY  JIOCIIKEHH1
BHUBYAETHCS YITKO BU3HAYCHE KITIHIYHE MTUTAHHS, TIAIlIEHTH OyJIM paHI0Mi30BaHi, OHAK
METOJI paHjaoMi3allli HE 3a3HaudaeThbCs, paHjoMizalliss Oyna cTpartudikoBaHa 3a
BIICTAaHHIO, SIKy MAI[lEHTH MOTJIM MPOUTH Ha 0a30BOMY BI3UTI 3a pe3yiabTaToM 6-
XBUJIMHHOTO TECTY XOAbOU, Ta BIKOM. Y IyOJIiKallil He ONMCaHU METO]] IPUXOBYBaHHS
PO3MOTY MAIIEHTIB O TPYIl HAa MOMEHT iX BKJIIOUEHHS y JociipKeHHs. [lamienTu,
JOCIITHUKA He Maiu i1Hdopmallli npo MpU3HAYEHHS JIKYBaHHS MPOTITOM YChOTO
JOCITIKEHHS M 0 3aBepUICHHSI OCTaTOYHOrO aHami3y. [lamienTu, siki Oyiau BKIIOYEH1
y JOCIIJKeHHs, Oynu BikoM Bim 5 1o 57 pokiB (cepemniii Bik 11,9 poky). bazosi
neMorpadgiuHi MOKa3HUKH Ta XapaKTEPUCTUKH MAII€HTIB cepell TPYI JOCTIHKEHHS
Oynu TOAIOHUMHU, HE BUSBJICHO 3HAYMMOI PI3HMII MDK TpynaMH JIIKyBaHHS, KpiM
JOCIIKYBAHOTO JIIKyBaHHS. Pe3ynbTrat BUMIPIOBANUCS Y CTAaHAAPTHUMA, BaJIITHAN Ta
HaJIHHUN croci0. Y mociimpkeHHs Oyiio paHaomizoBaHo 177 marieHTiB, OTPUMYBAIN
JOCIIIKYBaHE JIIKyBaHHS 176 marieHTiB, 3aBSPIIMIN JocaikeHHs 175 mamienTis. Bei
NAll€EHTA OTPUMYBAJIM JIOCHI[KYBAaHUW JIKAPCBKUU 3acid MpPOTATOM  BCHOTO
BUNPOOYBAHHS BIJAMOBIIHO JO PO3MOAULY Yy TpyINy Ha TMOYaTKy JOCIHIJIKEHHS.
HocnipkeHHss 0ysio 0araToueHTPOBHM, pe3yJbTaTh y IMyOJiKalii He HaJaroThCs 3a
KOHKPETHUM JIIKYBaJIbHUM LIEHTpoM. Takum uuHoM, myosmikanis Hendriksz CJ et al.,
2014 Bianosigae Ounbiiocti KputepliB ominku SIGN, ogHak, BpaxoBYyHOYH, IO Y
JOCJIDKEHHI METOJ| paHJIoMi3allli He YTOYHIOETHhCS, HE TMOBIIOMIISIETHCS METO
pO3MOIITY TAlI€HTIB J0 TPyl JIKYBaHHS, JOCIIDKCHHS Mae€ TPUHHATHY
METOJI0JIOT1YHY SIKICTh.

V ny6nixkauii Hendriksz CJ et al, 2016** onucane 6GaraToHal[iOHAJbHE,
MYJIBTHIICHTPOBE, BIIKpUTE posmupere pocuimkents (MOR-005) 3a yyacTi naiieHTiB
13 cuHapoMoM Mopkio A, Akl TMpUAMaIM y4acTh y PAaHIOMI30BAaHOMY, MOJABIHHO
cimnomy, 24-tuxHeBomy nociimkenHi ¢asu 3 (MOR-004). Metoro mocmiKeHHS
MOR-005 6yna goBroTpuBaia omiHKa epeKTUBHOCTI Ta Oe3IMeKu enocynbdasu anbdha
npu JikyBaHHI nopociux Ta maitei 3 MIIC IVA (cuaapom Mopkio A) mpotsirom 96
THXKHIB.

Kputepii BKIIOUEHHS Ta BHUKJIIOYEHHS HE 3MIHIOBAIMCH 1 OyJau ONMUCaHI B
nyomikaiii Hendriksz et al., 2014. 175 nauienTiB 3aBepmmiiu nociigxkenas MOR-004
ta 173 mpomoBxwiu mpuiiMatu ydacth y gociiikeHHi MOR-005. V my6mikarii
Hendriksz CJ et al., 2016 HaBoauTHCS aHAMI3 32 BU3HAYECHUMM KJIIHIYHUMH TOYKAMH
JUTSL TIOMYJISIIIT 3 HaMipoM JIiKyBaHHA (intent-to-treat population, ITT) (mawientu, sxi
Ooynu BritoueHi y MOR-004 ta otpumyBanu xoua 6 0JHy 103y efocyiibdasu anbda,
n=173) Ta wmonudikoBanoi mnomyssuii 3a mnporokoioMm (modified per-protocol
population, MPP) (momymsist, 3 sikoi OyJM BUKIIOUEHI MAlll€HTH, K1 MEPEHECTU
OpTOIEeINYHY OTIEPAITitO IT1]T Yac TOCIHKEHHS Ta/a00 Majii IOBTOPHY HEBIAMOBIIHICTh

Zhttps://www.sign.ac.uk/what-we-do/methodology/checklists/
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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MPOTOKOIY JOCTIKEHHS, n=124).

[Ipotsirom 1 wactuaun MOR-005 namienTy otpuMyBanu enocyibdazy anbpa 2
MI/KT mOTWXKHS (n=56) abo dyepe3 TwxkIeHb (n=59), a maui€eHTH TPynu Iiainedo
nocaipkeHHss MOR-004 po3noyanu npuiioMm enocyibdasu anbda 2 MI/Kr MOTHXKHS
(n=29) abo yepe3 TuxAeHBb (n=29). B noganbimomMy y 2-i yactuni gociimpxenas MOR-
005 Bci marieHTH OTPUMYBAJIU e10Cybdasy anbda y 1031 2 MI/KT MOTHWXKHS (Mix 36 1
96 THXHSIMNU).

HonartkoBo y myomikarttii Hendriksz CJ et al., 2016 Oyio mpoBeieHO MOPIBHSIHHS
pesyabrariB namieHtiB MOR-005 3 HemikoBaHMMHU TMAIiEHTaMU 3 JTOCIIKEHHS
npupogHboro mnepediry cunapomy Mopkio A (Morquio A Clinical Assessment
Program, MorCAP) (MOR-001, NCT00787995).

[Tinrpyna namienTiB 3 MorCAP, ski BiANOBiZaNM TakKUM KPHUTEpIAM: BIK > 5
POKIB 1 ce€peliHs BIJCTaHb 3a pe3yJibTaTaMu 0-XBUIMHHOIO TeCTy XoApou > 30 1 < 325
M Ha MOYaTKy, /I SAKUX OYyJM JOCTYNHI MO3I0BXHI JaHl (CrocTepexeHHs uepes |
Ta/abo 2 poku), Oyna mpejacTaBiieHa sk cyomomyssiisa 06e3 mikyBanHs (MorCAP 1).
Pe3ynpTaTi mamieHTiB 13 AaHOT1 CyONOMysAIili MOpIBHIOBAIX 3 JaHUMH marieHTiB [TT
nonyJsii gocmmkerass MOR-005. 3 cybononymsiii MorCAP 1 Gyno momatkoBo
BUKJIFOUYEHO MAI[IE€HTIB, K1 IEPEHECTN OPTOINEINYH] ONIEPATUBHI BTPYYaHHS MPOTITOM
3 MiCAIIB 10 MOMEHTY peecTpallii JaHuX, ab0 TPOTATOM HACTYMHOTO 2-pIdyHOTO
nepiony, sl BUOKpeMiieHHs cyomomyssiii 6e3 nmikyBanHs (MorCAP 2). IlamienTis
MPP nonymsimii mocnimkerass MOR-005 mopiBHIOBaNH 13 MarfieHTaMH CYyOITOIyJISIi
MorCAP 2. 3aranowm 3aBepmunu gocaimxkenass MOR-005 154 namienra.

Haui nns anamizy Oynu 3i10paHi 3 24-tuxHeBoro pociimxeHHs MOR-004 i
npotarom 96 trxkHiB po3mmpeHoro aocaimkeHHss MOR-005, mo ctaHoBHIIO cymMapHO
120 TuxHIB.

BinmoBimHO 0 iHCTPYKINi JUISI MEIUYHOTO 3aCTOCYBaHHS, SIKa 3aTBEpPJKEHA
Hakazom MO3 VYkpainu, enocynbdasa anbda BBOIUTECS 2,0 MI/KT/THXICHD, HIDKYE Y
BHCHOBKY HaBOJISITHCSl PE3YJIHTATH TOPIBHSUTBHOI KITHIYHOT €()eKTUBHOCTI Ta OE3MeKH
MAIl€HTIB TPyIH ejocynbdasu anbda 2,0 Mr/Kr/THKIEHb.

Ilepsunna «xinyesa mouxa egexmuenocmi: BIACTaHb 3a pe3yJbTaTamMu 6-
XBUJIMHHOTO TECTY XOAbOMU.

Bmopunni xinyegi mouxku egexmusnocmi: pe3yabTaTh 3-XBUJIMHHOTO TECTY
iAoMYy IO CX0J1aX, 3MiHA PIBHIO KepaTaHCyIb(}aTy B ceui.

Kinyesi mouku 6e3nexu: no6iuHi eeKTH, IMyHOT€HHICTb.

VY tabnuui 1 npencraBieHi pe3yiabTaTH KIHIYHOI €()EeKTUBHOCTI enocybdasu
anbda 3 nociimkeHas MOR-005 Ta pe3ynbTaTu HETIKOBaHUX MAII€EHTIB 3 JOCIKCHHS
MPUPOHOTO Mepediry cunapomy Mopkio A.

Tabmuus 1. Pesynpratm marfi€eHTiB, fKi OTpUMYBaJIU elocyibdasy anbda,
MOPIBHSHO 3 Pe3yJIbTaTaMH HEJIIKOBAHMX TAIlI€HTIB.
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Kinuesi Touxkn

1 pik

2 pik

MorCAP

MOR-004/005
72 THXIEHD

MorCAP

MOR-004/005
120 TrXKIEeHn

ITT nonyasimiss/MorCAP 1

O-XBUJIMHHUH TECT X0ALOM

K-t namienris 80 54 40 51

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

Bil ©a30BOrO piBHS

(SE)

P - 3HauenHs 0,0046 0,0050

3-XBUJIMHHUI TeCcT migiioMy 1o cxogax (cx/xB)

K-1p namienris 80 54 40 51

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

Bifi 0a30BOro piBHA

(SE)

P - 3Hauenns 0,0129 0,0407

PiBennb kepaTancyiabgpary B ceui (%)

K-1p marieuris 72 51 23 47

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

BiJl 0a30BOro piBHSI

(SE)

P - 3naucHHs <0,0001 <0,0001
MPP nonyasiuis/MorCAP 2

6-XBHJIMHHMI TECT X0ALOM

K-1p mamienris 67 43 27 41

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

Bil 6a30BOrO piBHSI

(SE)

P - 3HaucHHs 0,0016 0,0003
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3-XBWIMHHUIA TeCT MigiiomMy 1o cxoaax (cx/xs)

K-Tb marienTis 67 43 27 41

LS cepenns 3wmina| 0,5 (1,51) 5,5 (1,85) -1,2 (2,39) 6,2 (2,24)
Bl 0a30BOro piBHA

(SE)

P - 3nayenns 0,0375 0,0236

PiBennb kepaTancyabgpary B cedi (%)

K-1b mariienTis 59 41 13 38

LS cepenns 3mina|29,6 (9,30) | -57,5(11,16) 6,2 (8,46) -63,8 (7,47)
Bil ©a30BOrO piBHS

(SE)

P - 3maueHus <0,0001 <0,0001

Pezynomamu kinyesux mouok 6e3neku: JIKyBaHHS elocyib(pazoro anbpa He
MPU3BEIIO J0 MOSBH MOOIYHUX €(PEeKTiB, BIAMIHHUX BiJl OMyOJiKOBaHMX y myOmikarii
Hendriksz CJ et al., 2014. HaiiGiabp1m1 nommpeHUMU MOOTYHIUME eeKTamMu OyJIu JeTKi
Ta MOMIpPHI peakilii, MOB’s3aH1 3 1H(PY31€10, TaKl K OJIFOBAaHHS, rapsAyKa Ta FOJIOBHUN
Ou1b, SIKI MPOXOJWJIM Ha (POHI CUMITOMATUYHOI Tepamii Ta/abo 3MIHHU MIBUJIKOCTI
1HOYy3Ii.

VY rpyni enocynbdazu anbda cepiio3Hi MoOIYHI ePeKTr crnocTepiraiuch y 23 3
56 mamientiB (41,1%). ¥ 43 3 56 namienti (76,8%) MOBIIOMIIEHO MPO CEPiO3HI
MoO1YH1 peakirii, MoB’sA3aH1 3 JOCTIDKYBAaHUM JIKApChKUM 3aC000M, SIK HACITIJIOK OJTUH
naitieHT (1,8%) npunuHuB IpUtoM JOCIHKYBAHOTO JIIKAPCHKOTO 3aC00Y.

3a pesynbTaTamu aociikeHHs Ha 120 tuxH1 y Beix namieHTiB (100%) 3 rpynu
enocynb(daszu anbda yTBOpIOBAIUCH aHTUTLIA 10 enocyibdasu (total antibody, TAD), y
OUIBIIOCTI MAIllEHTIB HEUTpami3yroui aHtuTuia (neutralizing antibody, NAb). B
nonyJisiuii ITT na 120 twxkui y 9,7% nauientiB Oynu BusiBiieHi aHtutina IgE no
enocynbdaszu anbda.

3a BHCHOBKaMHM aBTOpPIB myOmikaimii enocyibdaza anbda mpuszBenaa g0
MOKPAIICHHS BUTPUBAJIOCTI, sike TpuBajio mpotsroM 120 TwxwiB. IlokpameHHs Ta
HACTyMHa cTaOuTi3allisl pe3ysbTaTiB O-XBUIMHHOTO TECTY XOJbOM Ta 3-XBUIMHHOTO
TECTy MIAHOMY MO CXOAaX 3HAYHO BIAPIZHSIUCS BiJ] MOCTYMOBOTO iX 3HUKEHHS Y
BIIMOBITHUX CYONOMYJISIIISAX HENIKOBAHKUX TallieHTiB nociimkeHus MorCAP. Tpusaie
JiKyBaHHS enocynbdazor amnbha TMPU3BENO 10 CTIUKOTO 3HIKCHHS PIBHSA
KepaTaHCyibdaTy B ceui. BUpoOieHHsS aHTUTL 10 JIIKapChKOTO 3ac00y HE MaJjio SIBHOTO
BILUTMBY Ha JIOBTOCTPOKOBI pe3yJbTaTH BUTPHUBAIOCTI a00 PiBHI KepaTaHCyJb(dary B
cedi 1 HE BIUIMBAJIO HAa JOBIOCTPOKOBY O€3MeKy/mepeHocuMicTh mpemnapaty. JKoaHux
HOBHUX a00 HEOUIKYBaHUX CUTHANIB O€3MEKH BUSABIEHO HE OYIIO.
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Orxe, Bigkpure posmupeHe gociaipkeHHs MOR-005 Oyno mpomoBKeHHSIM
PaHI0MI30BaHOTO, MOJIBIMHO ciirtoro, 24-TuxHeBoro qociipkeHds gaszu 3 (MOR-004)
3a y4acTi marieHTiB i3 curapomoM Mopkio A. Y mocmimkenni MOR-005 pesynsTatu
MAIl€HTIB MOPIBHIOBAIM 13 pe3yJbTaTaMU MAII€HTIB 3 JOCHIKEHHS MPUPOIHBOTO
nepebiry cunapomy Mopkio A (Morquio A Clinical Assessment Program, MorCAP).
3 MeTOr MIHIMi3alli MOXUOKHU BiJl ONIEPaTUBHUX BTPYYaHb/HETOTPUMAHHS IPOTOKOILY
JOCHIKeHHs, nauieHTiB gociipkeHHss MOR-005 anamizyBanu sk ITT nmomyssimito
(marieHTH, sIKI OTpUMaNId Xo4a O OAHY 103y enocyibdasu anbda) Ta MPP nomymsuiro
(BUKJIFOUEH] TIALIIEHTH, SIKI TIEPEHECIU OPTOINEANYHY OTEpaIlito M 4yac JOCIIKSHHS
Ta/ab0 MaJli TOBTOPHY HEBIAMOBIIHICTh IPOTOKOIY AOCTIIKEHHS ), BIAMOBIIHO 1 0yiI0
IIPOBECHHS PO3JIUICHHS OMYJIALIi NalieHTiB mpupoaHoro nepediry Ha MorCAP 1 ta
MorCAP 2.

[Ipu 3acTocyBanHi enocyibdhaszu anbda B 1031 2,0 MI/KT/THXKACHD IPU JIIKYBaHH1
nopociux Ta airei 3 MIIC IVA cepenne nokpamients Ha 120 TwkaeHb Big 6a30BOTO
piBHs B I'TT nomynsmii cranoBumno 32,1 m, B MPP nonynsii - 39,0 M 3a pesyabraramu
6-XBUJIMHHOTO TecTy X0Ab0U. IIopIBHIHO 3 HENIKOBAaHMMHU NAlllEHTAMU pI13HULA Oyna
cratucTuaHo 3Hauymow (ITT nomymnsauia P=0,0050 ta MPP nonymnsuis P=0,0003), sx
1 3a piBHeM kepataHcyinbdaty B ceul (ITT, MPP nmonyssuis P=0,0001). Takox Oyino
MOKPAILIEHHsI Pe3yJbTaTiB 3-XBUJIIMHHOTO TECTY MigiiomMy mo cxojax Ha 120 TuxkHi
MOPIBHSHO 3 0a30BUM pIBHEM IMPU 3aCTOCYyBaHHI enocyibdazu anbha B g031 2,0
mr/kr/Trkaens (ITT momynsiis - craHoBwIO 5,3 cxoauHOK/XB, B MPP nomysii - 6,2
CXOJMHOK/XB).

VY rpymi enocynbdazu anbda cepiio3Hi modiuHI ePeKTr crocTepiraiuch y 23 3
56 mamientiB (41,1%). ¥ 43 3 56 marmientiB (76,8%) MOBIIOMJIEHO TIPO CEpPHO3HI
MoO1YH1 peaxilii, MOB’si3aH1 3 JOCII)KYBaHUM JIIKapChKUM 3aC000M, SIK HACJI1JI0K OJIUH
nauieHT (1,8%) npunuHUB MPUIAOM JOCIIKYBAHOTO JIIKapCchkoro 3aco0y. HaitOubm
MOIIMPEHUMH MOOIYHMMM eexkTaMu OyJid JIerKli Ta MOMIpPHI peakuii, MoB’sA3aHl 3
iH(y31€r0. YTBOpeHHs Ha 120 THKHI y MAIliEHTIB aHTUTLT 10 enocyiibda3u anbda Ta
HeUTpanizyrounx aHTuTul, aHTuTul IgE no emocynbdasu ambda HE KOPEIOBaIO 3
YaCTOTOI/TSHKKICTIO TOOTYHUX peaKIliid, He MPU3BENIO 0 BIIMOBH BiJ JIIKyBaHHSI Ta HE
BIUTMBAJIO HAa €(PEKTUBHICTH JIIKyBaHHS.

Ilin vac mnpoBenenHs naepkaBHoi OMT 3a CKOpPOUEHOK MPOIETYPOIO
YIOBHOB&)XEHUM OpPraHOM OyJIO OI[IHEHO METOJO0JIOTIUHY SIKICTh myOumikauii Hendriksz
CJ et al., 2016 3a agantoBanuM jucToM oifinku HactaHoBu SIGN 50 (Methodology
checklist 2: randomised controlled trials?®). B mocmimxerni MOR-005 BuBuacThCst
YITKO BU3HAYCHE KIIIHIYHE MUTAHHS, JaHE TOCTIKCHHS € BIJIKPUTHUM, HE OIMCaHI
MeToau panjomizanii. B myOmikamii onucano Kputepii BiOOPY MAI€HTIB J0 TPym
JIKyBaHHS 1 KOHTPOJIO Ta CyONOMyJNAIiil 3 IOCHIJKEHHS MPUPOIHBOTO IMepediry
cuaapomy Mopkio A (MorCAP). ba3zoBi nemorpadiuni xapakKTepUCTHUKU TAIlI€HTIB
Oynu BITHOCHO TOAIOHWMH, HE3BaXKAlOUW HA TE, IO KUIBKICTh TAIlEHTIB 3

Bhtps://www.sign.ac.uk/what-we-do/methodology/checklists/
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nocmimkeHHs: MorCAP 3 wacom 3MeHITyBanach, XapakTEPUCTHUKU TMAIlI€HTIB, SKi
HaJlaBaJIM JIaHl i 9ac KOKHOTO HACTYITHOT'O BI3HMTY 3QJIMIIMIIMCS MOMIOHUMU. YcCi
BIJINOBIJTHI PE3YJIbTATH BUMIPIOBAIIUCH y CTAaHIAPTHUH, BaJIIIHUN Ta HAAIMHUHN c1ociO.
Buitnum 3 gociipkenns 1o ioro 3apepuieHHs 11% narienTtiB gocmimkeaas MOR-005.
JocaimkenHss 0yno OaraTOlEHTPOBUM, pe3yJbTaTH y IyOJiKaiii HE HAJalThCA 3a
KOHKPETHUM JIIKYBaJIbHUM LIEHTpoM. Takum umHoM, myosmikanis Hendriksz CJ et al.,
2016 BinmoBigae OuibmiocTi KpuTepiiB ouiHKM SIGN, oIHaK, BpaxOBYIOYHM, IO
JOOCHIDKeHHsT OyJio  BIAKPUTUM, METOJ paHAOMi3alli HEe YTOYHIOETHCS, HE
MOBIOMJISIETHCSI METOJI PO3MOUTY MALIEHTIB O TPYN JiKyBaHHS, JTOCHIIKEHHS Mae
MPUIHATHY METOJOJIOT1UHY SIKICTb.

3) nani moao pe3yabrariB  epeKTUBHOCTI BUTPAT BIANOBIAHO 0
PEKOMEHI0BAHOI MIKAJM T'PAHUYHMX 3HAYEHb IHKPEMEHTAJLHOI0 MOKA3ZHUKA
eexTUBHOCTI BUTPAT B YKpaiHi

Bianosigno no n.7 Ilopsanky, aep:xaHa OMT 3a CKOPOUEHOIO MPOIEIYPOI0 HE
nependayae  MPOBEACHHS  aHalizy e(pEeKTUBHOCTI BUTpAT Ta  PO3PAXYHKY
IHKpeMeHTaabHOro nokaszHuka epekruBHocTi BUTpat (ICER) B Ykpaini.

4) ma”Hi M0A0 €KOHOMIYHOI JOUIIBLHOCTI (eeKTUBHOCTI BHTPAT, aHAJI3y
BILIMBY HA MOKA3HUKM OK0/I7KETY) BUKOPUCTAHHS JIIKAPCHKOI0 3aC00y

Bignosigno no 1.7 Ilopsiaky, nepkaBHa OMT 3a CKOpPOYEHOIO MPOIETYPOIO
nepeadavae MpOBEICHHS aHaJi3y BIUTUBY Ha MOKa3HUKHU OIOKETY B Y KpaiHi.

B pamkax mnpoBeneHHs gepxkaBHoi OMT 3a CKOpOYEHOK MPOUETYPOIO
YIOBHOBAXKEHUM oOpraHomM 3 jaepkaBHoi OMT BiANOBIZHO [0 METOAOJOTII OyB
NIPOBEJICHU aHaJi3 BIUTMBY Ha MMOKa3HUKH OFOJDKETY Y YaCTHHI pO3paxyHKY BUTpaT Ha
MEJIMYHY TEXHOJIOT1I0 3 YaCOBUM T'OPHU30HTOM OJIMH PIK Ha MiJICTaB1 MPSIMUX MEIUIHUX
BUTpAT Ha JIIKAPChKUH 3aci0 3 MEPCIEKTHBY JACPKABHOTO MJIaTHUKA.

Mera: OIIHUTH MOJICIBHUI BIUIMB Ha OFOJIKET JIIKapChKOTro 3ac00y enocyib(asa
anbda I JTIKyBaHHS MAIIEATIB 3 MyKomoicaxapuao3om [VA tury.

Merton: aHami3 BIUTMBY Ha MOKA3HUKH OIO/PKETY y YaCTHHI PO3PaxyHKY BHTpAT
MEePCTICKTUBH JIEP>)KaBHOTO TUIATHHUKA HA €J0oCyb(}a3y anb(da 3 4aCOBUM TOPU30HTOM
OJIMH piK. AHaJi3 IPOBEICHNUN HA TIACTaBl MPSIMUX MEAUYHUX BUTPAT HA JTIKAPCHKUM
3aci0 3 TEpPCHeKTHUBU JEpKaBHOTO IUIATHUKA, BU3HAYEHO! IIJILOBOI MOMYJISIIi
Nall€HTIB BIANOBIAHO 10 JaHMX, HaaHUX y 3BepHeHHI MO3 Ykpainu (BIAMOBIIHO 10
muctiB MO3 VYkpainu Big 09.06.2022 No25-01/12931/2-22 Ta Big 20.06.2022 Ne25-
01/13739/2-22), mo npencrapieHo y Tabmuii 2. KuUIbKiCTh MaIli€HTIB 3
mykomnodicaxapunozoM [IVA tuny y 2022 porit, 110 noTpeOyroTh JiKyBaHHS 3asBJICHUM
JIKapChKUM 3aco00M, cTaHOBUTH 12 oci® (3 mopocnux marieHta i 9 mitei). s
MOJICJIbHUX PO3paxyHKiB OyJI0 po3paxoBaHO J03H JIKAPCHKOTO 3ac00y 3 ypaxyBaHHSIM,
110 Bara JIOpOCJIOro maifieHTa cranoBuTh 70 Kr, Bara TuTHHU - 30 KT.

BigmoBimro mo mucrta MO3 Vikpainum Big 20.06.2022 Ne25-01/13739/2-22
MEUYHUMH TEXHOJOTiIMH nopiBHSHHS 1151 JI3 enocynbdaza anbda € HIIT ta TI'CK.
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[Ipote, BiAMOBIIHO A0 TMPOBEACHOTO aHANI3Y KIHIYHOI e(QEeKTUBHOCTI OyJo
BCTAHOBJICHO, 1[0 3T1THO 3 MIXKHAPOJHOIO MPAKTUKOKO enocyib(dasza anbda € enuHuM
JI3 ansa cnenudiunoro mikyBanusa mnarieHtiB 3 MIIC IVA tumy, HuHi enocynbdasa
anbda BriIrodeHa y [lepenik mikapchbkux 3aco01B, MEAMYHUX BUPOOIB Ta JOTIOMIKHUX
3ac001B 10 HMX, IO 3aKyNOBYIOThCS Ha BUKOHAHHS BIANOBIAHMX YroJ (IOrOBOpIB),
YKJIAJeHUX 0CO0010, YIIOBHOBAKEHOIO Ha 31MCHEHHS 3aKyMiBedb y cdepl OXOpOHHU
310pOB’sl 111 BAKOHAHHS MPOTrpam Ta 31MCHEHHS [IEHTPaTI30BaHUX 3aXO0/1B 3 OXOPOHU
3JI0pOB’4, 1110 3aTBepAKeHnit noctanoBoto Kabinery MinicTpiB Ykpainu Biz 7 6epe3Hs
2022 p. Ne 216 Ta BiANMOBIIHO 3a0€3I1€Uy€ThCS MALlIEHTaM B Y KpaiHi.

Mo crocyerbcss TI'CK mpum nmikyBanHi nauieHtiB i3 MIIC IVA tumy, TO 3a
HanioHanbHUM MPOTOKOJIOM 3 JIarHOCTUKHM Ta JIKYBaHHS MYKOIOJIICaXapHua03iB
HanionansHOro opraty 3 nutaHb OXOpoHH 3710poB'ss @panuii 2016 poky nmoka3aHHs
st TI'CK npu MIIC IVA oOroBoprototecsi npoduibHuM KoMiTeToM y KOXHOMY
OKpPEMOMY BHIMAaJKy, KOJIM J1arHO3 BCTAaHOBJICHMM Ha Ay>Ke paHHIA cranii abo B
HEOHATAJLHOMY TEpioJl; BIANMOBIAHO 10 PexoMeHnamiii 1100  JIIKYBaHHS
MyKormoicaxapuao3y IVA: cucteMarndHi peKOMEHJaIlli, 3aCHOBaHI Ha Jo0Ka3zax 1
koHceHcycl 2019 poky TI'CK He Moxke OyTu pekomenaoBaHa namientam 3 MIIC [VA.
3a pe3yabpTaTaMu MPOBEACHOIO MOITYKY Y BIAKPUTOMY JOCTYIIl HE 3HalIeHI BTOPUHHI
JpKepena, siKi O JochipkyBand e(EeKTUBHICTh Ta Oesneky enocyibdasu anbda
nopiBHsiHO 3 TI'CK s mikyBanns mamientiB 3 MIIC IVA tumy. 3a pesyiabTaTamu
OJIHOTO PETPOCIEKTUBHOrO KOroptHoro pocimipkeHas (Chen H et al., 2021)
BI/IMIHHICTb y p€3yJIbTaTaxX OL[IHKHA NOBCSAKIEHHOI )KUTTEISTILHOCTI OyJia CTATUCTUYHO
HE 3HAUYyIIOK 3a MOKa3HUKOM «pyx» (t-test p=0,02268), «pyx Ta mi3HaBajIbHA
akTUBHICTHY (t-test p=0,1447), «mi3HaBanbHa akTUBHICTH» (t-test p=0,1474), «iHm
cumnromu MIICy (t-test p=0,0772) mix mnamieHTaMu 3 TSHKKUM (PEHOTUIIOM, SIKi
OTPUMYBAJIH €J10CyJb(asy ajibda Ta namieHTaMu 3 TSHKKUM (DEHOTUTIOM, SIK1 TTIepeHeCIn
TI'CK.

VY 3B'SI3Ky 13 BHINE3a3HAYCHUM, aHaNl3 BIUIMBY Ha TIOKA3HHWKH OIOIKETY
MPOBEJICHO BUKJIIOYHO I “MIFOYOrO CIeHapiro” (3acTOCyBaHHS CHEIU(IYHOTO
nikyBaHHsl), a HIIT ta TT'CK He po3rasaanucs ik MEJU4H1 TEXHOJIOT1i HOPIBHSAHHS JIJIs
MIPOBE/ICHHS AHAJII3Y BIUIMBY HA TOKA3HUKHU OIOJDKETY.

Tabnutsg 2. Anani3 BUTpaT Ha OJTHE BBEJICHHS Ta HAa PIYHHUIA KypC 3aCTOCYBaHHS
enocynbdazu anbda s JiKyBaHHS MyKomosicaxapuaody IVA tumy Ha oaHOTO
nareHTa

IMapamerp Eaocyabpasza anbpa
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dopma BUITYCKY Ta JT03yBaHHS 1 M po3unHy MicTuTh 1 Mr enocynbdazu
anbda; 1 prakoH MicTUTh 5 Mr enocyibdasu
anb(a; KOHIICHTPAT JJIs PO3UUHY s 1HDY3I1H,
1 mr/mi; mo 5 M y ¢uakoni; mo 1 ¢aakony B
KapTOHHI! KOPOOIT

Cxema 3acToCyBaHHS, MI/KT 2

KpaTHicTb 3acTocyBaHHs Ha piK 52

Ilina 3a 1 ¢makon, rpa* 23 011,75%

Jopocni Mimu

Cepenns Bara, Kr 70 30

KinpkicTh ¢iakoHiB Ha 1 BBeeHHS 28 12

Butparu Ha 1 BBeieHHS, TpH 644 329,00 276 141,00

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

*¢ionoeiono 0o aucma MO3 6io 09.06.2022 Ne25-01/12931/2-22 ons nposedenHs po3paxyHKie 6)1o
BUKOPUCTNAHO OCMAHHIO OOCMYNHY 6apmicmbv JIKAPCbKO20 3aco0y 3a pe3yibmamamu mopeie
nposedenux 11 «Meouuni 3axynieni Ykpainu», wo oocmynHi 6 enekmponHiu cucmemi nyOaidHuUx
3aKynieeilo
Bapricte  nikyBaHHS =~ yciMa  JIIKAPCBKUMHM ~ 3aco0aMu  pO3paxoBaHO 3
MaTeMaTUYHUM OKPYTJIEHHSAM KIJTBKOCT1 (PIAKOHIB JI0 IJIOT0 Yucia y 01K 30UIbIICHHS.
Pe3ynbTaTu MOJEIBHOTO BIUIMBY Ha MOKA3HUKU OIOJKETY MpPEACTaBIEHI 3
YacOBHM TOPU30HTOM B OJMH PIK IpH 3a0e3MeueHHl YCl€i KOrOpTH IMalli€HTIB
enocynbdazoro anbda (Tabnuis 3). Po3paxyHku MPOBEICHO 3a CTaHIAPTHU30BAHUM
nigxoaoM (Bara gopocioro marmieHta - 70 kr, Bara autuHu - 30 Kr) Ta 3a
IHMBIAYyalli30BaHUM TIJIX0J0M (BIAMOBITHO JI0 MacH Tija KOXXHOTO MaIli€eHTa 13
nonatky ao aucta MO3 Ykpainu Bizx 09.06.2022 Ne25-01/12931/2-22).

Tabnuus 3. Pe3ynapTaTu aHami3y BIUIMBY Ha MOKa3HUKHU OIOJXKETY IPH 3aCTOCYBaHHI
enocynbdaszu anbda: Airounii crieHapii

2*1iHa 3 eJIEKTOPHHOI CUCTEMH MyOIIiYHUX 3aKyIiBeNb BiANOBIHO J0 TOpriB 3a mpeamerom 3akymismi “JK 021:2015 — 33600000-6 dapmareBTHdHA
npoxykuis (Enocynsdasa ansda 1 mr/min)”, 3amoBHuK - II1 “Mennuni 3akymiBii Ykpainu”, 1oroBip Ipo 3akymiBimo Bix 19.11.2021 Ne09/384-11/2021:
https://prozorro.gov.ua/tender/UA-2021-11-05-002234-b
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1 pik

KinbkicTh mamicHriB

KinbKiCTh MAlI€HTIB, 10 MOXYTh
norpedyBaTu  JIKyBaHHA  (3a
JAHUMU, HaJaHUMU y JOJATKy 10 12
micta MO3  VYkpainum  Bif
09.06.2022 No25-01/12931/2-22)

® B T.4. IOPOCIUX 3

® B T.4. aiTel 9
ButpaTn Ha BCIO MONMYJIALII0 NALIEHTIB, IPH

CranpapruzoBannii | [nauBinyasizoBanui
miaxin MiAXix

fﬁ;ﬁ}jﬁ‘%ﬁ;}i‘gﬂfr’g}i‘3y anba ra 229 749 312,00 140 003 487,00

® B T.4. IOPOCIIUX, I'PH 100 515 324,00 41 881 385,00

® B T.4. IiT€H, IpH 129 233 988,00 98 122 102,00

PesynbraTt MOzIenpHOTO aHali3y BIUIMBY Ha MOKAa3HUKHU OMOJKETY B YKpaiHi
MOKa3aJiv, 0 BUTPATH Ha 3aKYIIBIIO el1ocyibdasu albda Ha PIYHUA KypC JTIKYBaHHS
OJTHOTO JIOPOCJIOTO TAIIEHTA 32 OCTAHHBOO JTOCTYITHOIO BAPTICTIO JIIKAPCHKOTO 3aC00y
3a pe3ynbratamu TopriB nmpoBenaeHux Il «Meauani 3akymiBii Ykpaiam» Ha piBHI 23
011,75 rpH, cranoBmuate 33 505 108,00 rpH, Ha ogHy autuny - 14 359 332,00 rpH,
BUTPATH Ha 3aKyMiBIO ejocyibdazu anbda s JIKyBaHHS KOTOpTH MalieHTiB (3
nopociux 1 9 miteit) - 229 749 312,00 rpH 3a cTaHIapTU30BaHUM MiaxoaoM. Burpatu
Ha 3aKyMIBIIO enocyibdasu anbda 3a iHAUBIIYyaTI30BaHUM MIIXOA0M JIJIsl JTIKYBaHHS
KOropTH narieHTiB ctaHoBisITH 140 003 487,00 rpH.

3Mo/Ie1b0BaHUM BIUIMB Ha OrO/KET enocyibdasu anbda Oysio MOPIBHSAHO 13
PEKOMEHIOBAaHUMH 3HAYCHHSMH IIIKaJIM BIUTMBY Ha OFOJDKET B YKpaiHi, BIAMOBIIHO 70
aKTyaJli30BaHWX 3HAYCHb PEKOMEHIOBAHOI IIIKalW OI[IHKM BIUIMBY Ha OIOUKET B
Vkpaini®® Ha migcTasi JaHuX AepXKaBHHX BUTPAT Ha JiKapchKi 3acobu y 2021 poui, Ta
BCTAHOBJICHO, IO TIPH 3aKyIIBII enocynbdasu aiabha, BIUIMB Ha Ot pKeT Ha 1 pik 3a
CTaHJIAPTU30BAHUM ITIXOJA0M Oy/Ie BEJIMKHUM (3HAXOJMTHCS B Jaiana3oHi Ounbmre 100

Shttps://www.dec.gov.ua/materials/onovleni-rekomendovani-porogovi-znachennya-pokaznykiv-vplyvu-na-byudzhet-likarskyh-zasobiv-v-ukrayini-za-
2021-1r/
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MJIH TPH) 1 BIJIMOBIJHO € OLIBIIMM 32 PEKOMEHIOBAHE MOPOrOBE 3HAYEHHS CTYIICHS
(hiHAHCOBO1 JTOCTYIHOCTI, IO CTaHOBHTH 176 MiIH T'pH. 3MOJEIIbOBAaHUN BIUIMB Ha
Oromker enocynbdaszu anbda, po3paxoBaHUil 3a 1HIMBIAyaTi30BaHUM MiIX070M, Oye
BEIIMKMM Ta HE IEpPEBUIyBAaTUME PEKOMEHJIOBAHE IOPOTOBE 3HAYCHHS CTYMCHS
(b1HAHCOBOI JOCTYMHOCTI.

Takox, BinnmosinHo 1o nucta MO3 Ykpaiau Bix 09.06.2022 No25-01/12931/2-
22, YNOBHOBWXEHHM OpraHoM OyJO JOJAaTKOBO MPOAHAI30BAaHO TMEPEIiKH
BIJIITKOyBaHb pehepeHTHUX KpaiH Ta Kpain CximHOi €BPOMH 3 METOIO MONIYKY ITiH (Ha
PiBHI BUpOOHHMKA) Ha 3asBJICHY MEANYHY TeXHOJOrit0 ctanoM Ha 01.07.2022 (tabGmuis
4).

Ta6muns 4. Linu Ha enocynbdasy anbda B pedepeHTHUX KpaiHaxX Ta KpaiHax
CxinHoi €Bponu

Kpaina ina Iina B
eKBIBaJIeHTI*
AnbGanis indopmaig HemocTymHa
Binopych BifCyTHS’
Bosrapis 1 448,06 Gonrapcekux JeBin®® 22 508,36 rpu
Bbocnis 1 ['eprieropuna BiZICYyTHA>
['perist BincyTHs>
EcTonis BigcyTHs!
JlarBiiicpka PecmyOutika BinCyTHS
JlutBa BizCyTHS
Monzosa BigcyTas*

Shttps://fsdksh.gov.al/wp-content/uploads/2022/04/vendim-2022-04-13-230.pdf
Yhttp://minzdrav.gov.by/ru/ministerstvo/tsentralizovannye-zakupki.php
Zhttps://portal.ncpr.bg/registers/pages/register/list-medicament.xhtml
Phttp://www.fmoh.gov.ba/index.php/preporucujemo/liste-lijekova
Shttps://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/10612-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-
enswmatwsh-dioikhtikwn-metabolwn

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

Shitp://www.cnam.md/?page=157&
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ITiBHiuna MakemoHist BincyTHS
[Tosnbina BincyTHs®
Pymyiiis 3 915,99 pymyHchKux neit’’ 24 067,28 rpu
Cep0is BigCyTHs®
CrnoBaipka PecryOitika BincyTHs
CroBeHis BigcyTHsa*
Vropiuna BincyTHs"!
Xopsaris 6 266,83 XOpBaTCHKUX KyH 25 296,69 rpu
Yecwpka Pecnybitika BigcyTHs"
YopHOTopist BinCyTHs "

*3a oghiyitinum kypcom HBY cmanom na 01.07.2022%

Otxe, mina JI3 enocynbdaza anbda 3a pe3ynapraramu TOpri, mposeaeanx JI1
«Menuyuni 3akymniBm Ykpainu» Ha piBHi 23 011,75 rpH 3a 1 dnakoH, € BUILOIO 3a LIHY
B bonrapii Ta Huxk4oro 3a 1iHy B XopBartii Ta PyMyHii y rpuBHEBOMY €KBI1BaJICHTI.

S) mani momo kopexktTHOcTi iHGopmanii MPo HasAABHICTHL a00 BiACYTHICTH
€KOHOMIYHMX Ta KJIHIYHUX TMepeBar 3acTOCYBAHHA JIKApCbKOro 3acody
NOPiBHAHO 3 JIIKAPCBKHM 32c000M 200 iHIIOKW MEIMYHOK TEeXHOJOTIE€I0
nopiBHsIHHSA (200 1Or0 BIICYTHOCTI)

Bignosigno go m.7 Iopsaky nepxkaBHa OMT 3a cKOpOYeHOIO MPOIETYPOI0 HE
nepeadoavae MPoBEJACHHS €KCIIEPTU3U T0IaHUX 3assBHUKOM 3asBH 1 JIOChE, HA T1JICTaB1
SAKUX MOYXHA 3p0OUTH BUCHOBOK IMPO KOPEKTHICTh HaJaHOi iHpopMaIlii.

35 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

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

*hitp://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual
Shttps://www.health.gov.sk/?zoznam-kategorizovanych-lickov
“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/Vegle
ges PUPHA html

“https://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
“https://bank.gov.ua/ua/markets/exchangerates?date=01.07.2022&period=daily
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4. PexomeHaauii 1moa0 BKIKYEHHs (BUKJIIOYEHHS) JiKApPChKOro 3aco0y 10 (3)
HanioHanbHOro mepeJiiky 0OCHOBHHX JIIKAPCHKHX 3ac00iB Ta (200) HOMEHKJIATYP
(mepeJiikiB, CHHCKIB, peecTpiB), 10 3aKYNOBYHTHCH 32 KOLUTH JeP:KABHOIO
OK0/KeTy VI BUKOHAHHSI NMPOrpaM Ta 3AilCHEHHS IEHTPAJi30BaHUX 3aX0iB 3
OXOpPOHM 310poB’s, Ta (a00) pekoOMeHAAWLil IIOA0 3aCTOCYBAHHSA ISl LUIeH
OXOPOHH 30POB’sl JIKapPChKOro 3aco0y, omJiara, 3aKyliBjs a00 BillIKOAYBaHHA
BAPTOCTi AKOr0 3JiMCHIOETHCHA 3 METOHW BHUKOHAHHS PErioHAJIbHHUX HUIbOBHX
nporpaM 3 OXOpPOHH 3/I0POB’sl, [0 MOBHICTI0O Y¥ YacTKOBO (iHAHCYHOThHCHA 32
PaxXyHOK KOWITIiB MicHeBHX 0K/:KeTiB, Ta (a00) pekoMeHAalil 040 YKJIAJAECHHSA
a00 mpoxoB:KeHHs Jil (IPOJIOHralLil) J0T0BOPIB KEPOBAHOI0 A0CTYyNy Ta (a00) iHmIi
pexoMeHaanii y pa3i HeoOXiAHOCTI yXBaJjieHHsl pillleHb B CHCT€Mi OXOpPOHH
310pPOB’s1

Cranom Ha 25.07.2022 BignosigHo 10 3BepHenHss MO3 Ykpainu Big 09.06.2022
No25-01/12931/2-22 Tta mucta ytouneHHs Bixg 20.06.2022 Ne25-01/13739/2-22
npoBeneHo aepxkaBHy OMT 3a ckopoyeHOIO MPOLEAYpPOIO JIKApCHKOrO 3acoly
enocynbdaza anbha s JIKyBaHHS MAII€HTIB 3 Mykomojiicaxapunozom [VA Tumy.
BignoBimno g0 m.22 Ilopsaky BHCHOBOK YIOBHOBaXKEGHOTO OpraHy Mae
pPEKOMEHIAIIHHUN XapaKTep.

Hlepkaua OMT 3a CKOpOYEHOIO MPOIEAYPOI0 IIOAO JIKAPCHKOrO 3aco0y
enocynb(daza anbda A JIKyBaHHS MAIEHTIB 3 MyKomnosicaxapumo3zom IVA Ttumy
MPOBE/ICHA Ha BUKOHAHHS MIANYHKTY 3 myHKTY 4 noctaHoBu KaOinery MiHicTpiB
Vkpainn Big 23.12.2020 Ne 1300, a Takox mianyHKTiB 5 myHKTy 8 Ilopsaky
MPOBEJICHHS JIEP>KaBHOI OIIHKU MEAUYHUX TEXHOJIOT1H, 3aTBEPKEHOTO MTOCTAaHOBOIO
Kabinetry MinictpiB Ykpainu Big 23.12.2020 Ne 1300.

B Peectpi MemuKO-TEXHOJOTIUHMX JIOKYMEHTIB 31 CTaHJapTU3aIlii MEIUYHOI
JIOTIOMOTH BIICYTHINM yHI()IKOBAaHWUW KIIIHIYHUNA MPOTOKOJ MEAMYHOI JOMOMOTH TPHU
mykonoicaxapuaosi [VA tumy (cunapomi Mopkio A). 3a Mib>KHapOTHUMHU KIITHIYHUMUA
HACTAaHOBAaMHU Ta HACTAaHOBaMHU HAyKOBHMX TOBApUCTB 1HIMX KpaiH (2016, 2019, 2022)
marieHTaM 3 JiarHo3oM Mykomodiicaxapuno3d IVA tumy (cuaapomi Mopkio A)
PEKOMEHIOBAHE JIIKyBaHHS €10Cybdasoro ambda y 1031 2 Mr/kr macu Tiia 1 pa3 Ha
txaeHb. Illo crocyerbess TI'CK, To BimmoBigHo HarioHampHOrO TPOTOKOTY 3
JIarHOCTUKY Ta JIIKyBaHHS MYyKOIOicaxapuao3iB HarioHanpHOTO oprany 3 mUTaHb
oxoponu 310poB's @panuii 2016 poxy nokazanus nias TI'CK npu mykomnomicaxapuaosi
IVA obrosoprorotbest mpodiibHuM KoMITETOM y KOKHOMY OKPEMOMY BHUITIAJIKY, KOJIU
J1arHO3 BCTAaHOBJIEHUN Ha JyK€ paHHIM craalii abo B HEOHATAJbHOMY HEPIOJII.
BignoBimno no PexoMenpamiii 100 JIiKyBaHHS MyKormojicaxapuao3dy IVA:
CUCTEMaTUYH1 peKOMEH 1allii, 3acCHOBaH1 Ha 0ka3ax 1 koHcencyci 2019 poxy TT'CK ne
MOke OyTH pEeKOMEHJ0OBaHa TallieHTaM 3 MyKomoJiicaxapusio3oM IVA 1 BBakaeThCs
JOCIITHUIIBKOIO Tporeaypoto (koHceHcyc 91%).

JlonatkoBo OyJji0 3HAiIGHO Ta MpOaHANI30BaHO JOKyMeHT JlemaprameHty
oxopoHu 3710poB’st ABctpaiii 2020 poky, B IKOMYy 3a3Ha4€Hi YMOBU Ta BUMOTH IS
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OTpHUMaHHS JIIKyBaHHS e€JI0CyIb(}a3010 anb(a naiieHTam 3 MykomnoJiicaxapuaozom [IVA
tuny y pamkax [Iporpamu “Jliku, mo pATYIOTh KUTTA . Y PEKOMEHIAISAX OMUCaHI
MOYATKOB1 KpUTEpli MPUUHATHOCTI, TMOCTIMHI KpUTEpii MPUUHATHOCTI Ta KpUTEpil
npUNUHEHHS (hepMEHTHOT 3aMICHOI Tepartii.

3a pe3ynbTaTaMud 0araTOIIEHTPOBOTO, MOABIMHOrO CIIMNOro, IIanedo-
KOHTPOJIhOBaHOTO 24 TxkHeBoro aociikennss MOR-004 (Hendriksz CJ et al., 2014,
MPUMHITHOI METOJOJOTIYHOI SIKOCT1) BCTaHOBJEHO, 1o y marientisB 3 MIIC IVA
(cunapom Mopkio A) nipu Tepanii esnocyibdazoro anbda (2 Mr/Kr/THKIeHb) TOPIBHAHO
3 1iane0o MpUPICT BIACTaHI 3a pe3ysibTaTaMu O-XBUJIMHHOTO TECTY XOAbOM y TpyIi
enocynbdazu nopiBHsAHO 3 Manedo ckias 22,5 M (95% CI Bix 4,0 no 40,9; P=0,017),
piBeHb KepaTaHcylb(dary B cedi 3HmkyBaBcs Ha 40,7% (95% CI Bix —49,0 no —32,4).
3a IHIIMMH BU3HAYEHMMH KIHIICBUMHU KIIHIYHUMH TOYKaMH (3-XBUJIMHHUN TECT
oMy IO CXOJlaX, MaKCHUMaJibHa JIOBUIbHA BeHTW AL JereHb, OXKEJI, ODBI,
AHTPOTIOMETPUYHUMH TIOKa3HUKaMu) Oyja TEHIEHIs JO0 TOKPAIleHHS TMpHU
3aCTOCYBaHHI enocyib(ha3u aibda MOPIBHIHO 3 TuIae0o0, OJTHAK PI3HUIIA y pe3yIbTaTi
CTaTUCTUYHO HE 3HAYyIa. PI3HUIIST MK rpynaMu eiocyibdasu Ta rpymnoro miamnedo 3a
KOMITO3UTHOIO TOYKOIO (sika 00’emuHye Z-0an O-XBUJIMHHOTO TECTy XOan0u, 3-
XBUJIMHHOTO TECTy MAHOMY IO CXOJaX Ta MaKCHMaIbHOI OBUTRHOT BEHTHIISIIIT
JereHb) mokazaHa Ha piBHI p=0,053, 1m0 HE € CTATUCTUYHO 3HAYYIIOIO, OJHAK
HaOJIMKEHO 10 TPaHUYHO 3HaUMMOro piBHs. Ha doni nikyBanHs enocynbdazoro anbda
96,6% mnanienTiB Manu noOiuHI eeKkTH, HAOUIbI YacTUMHU MOOIYHUMHU edeKTaMu
OyJIv JIEeTK1 Ta MOMIpHI peakiiii, moB’si3axi 3 iH(y3iero (91,5% B rpyni mianebo 1 89,7%
y rpymi enocyibdazu anbda). K MIHIMyM OJMH CEpHO3HMI MOOIYHMI edeKT
3ycTpivaBcs y 3,4% narieHTiB rpyn mianebo 1y 15,5% narienTiB rpynu enocynbdazu
anb(da, ane >KOJEH 3 HUX HE MPU3BIB [0 MEpPEpUBAHHS ydacTi y HOCHiKeHHi. He
MTOB1IOMJISIIIOCS TIPO CMEPTENIbHI BUMAIKH 111 Yac JOCIIIKCHHS.

[Topaneine Bigkpute posmupere pociimxenuss MOR-005 (Hendriksz CJ et al.,
2016, npuifHATHOT METOJOJOTIUYHOI SKOCT1) OYJIO MPOOBKEHHIM PaHIOMI30BaHOTO,
no/BiHO ciminoro, 24 TwkHeBoro gochimkeHHs ¢aszu 3 (MOR-004) 3a yuacti
namieHTiB 13 cuaapoMoM Mopkio A. Y nocaimkenni MOR-005 pesynbTaTy marieHTiB
MOPIBHIOBAJIM 13 pe3yJbTaTaMUu TMAalli€HTIB 3 JOCIIKEHHS TPUPOIHBOTO Mepediry
cuaapomy Mopkio A (Morquio A Clinical Assessment Program, MorCAP). 3 meToro
MiHIMI3amii TOXWOKM B OMEPATHBHUX BTPYyYaHB/HEAOTPUMAHHS TPOTOKOITY
AocaipkeHHs, nanieHTiB pociaipkenHs MOR-005 ananmizyBanu sk ITT momyssiiro
(mamieHTH, XTO OTPUMYBAB X04a 0 OJIHY /103y enocyibdazu ansha) Ta MPP nonysnsitito
(BUKJIIOYEH] TMAIIEHTH, SIKI IEPEHECII OPTONEANYHY ONEpaliio Mij Yac JOCTIIKEHHS
Ta/ab0 MaJli TOBTOPHY HEBIAMOBIIHICTH TPOTOKOIY AOCIIHKEHHS ), BIAMOBIAHO 1 OyJI0
MPOBEICHHS PO3JIIEHHS NOMYJIsALIi MalieHTiB Npupoanboro nepediry Ha MorCAP 1
ta MorCAP 2. IIpu 3actocyBanH1 enocyiibdazu anbda B 1031 2,0 MI/KI/TUXKACHB IPU
nikyBaHHI gopociux Ta aiteit 3 MIIC IVA cepenne nokpamienas Ha 120 TwxaeHb Bij
6azoBoro piBHs B ITT monyssinii ctanoBuio 32,1 m, B MPP monymsii - 39,0 m 3a 6-
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XBUJIMHHAM TECTOM XOAb0HU. [TOpiBHSIHO 3 HEIKOBAHMMHU IAIlIEHTAMU Pi3HUILS OyJia
cratuctTruaHo 3Hauymow (ITT nomymsiis P=0,0050 ta MPP nonymnsis P=0,0003), sx
1 3a piBHeM kepatancyabdary B ceui (ITT, MPP momymsmii P=0,0001). Takox Oyio
MOKPAIICHHsS] PE3yJIbTaTiB 3-XBUIMHHOTO TECTy MiAioMy mo cxojax Ha 120 TuxHI
NOPIBHAHO 3 0a30BUM pIBHEM MpHU 3aCTOCyBaHHI enocyibda3u ambpa B 1031 2,0
mr/kr/TmxaeHs (ITT nomynsiuis - cranoBuio 5,3 cxoauHok/xB, B MPP nonmymsii - 6,2
CXOJIMHOK/XB).

VY rpymi enocynbdazu anbda cepito3Hi mobiuHi edekTu crnoctepiramucs y 23 3
56 mamientiB (41,1%). ¥V 43 3 56 mamientiB (76,8%) MOBiIOMJIEHO TIPO CEpPHO3HI
noO1YH1 peakxiiii, HOB’si3aH1 3 JOCIIKYBaHUM JIIKApChKUM 3aC000M, SIK HACJII0K OJIUH
nauieHT (1,8%) npunuHUB MPUIAOM JOCIIKYBAHOTO JIIKApChKOro 3aco0y. HailOuipm
MOIIMPEHUMH MOOIYHMMM epexkTaMu OyJid Jerki Ta MOMIpHI peakuii, MoB’s3aHl 3
iH(y31€r0. YTBOpeHHs Ha 120 THXKHI y MAIllEHTIB aHTUTLA 10 enocyiibda3u anbda Ta
HeWTpanmizyrouux antutii, aHtutin IgE no enocynbdasu anbdha HE KOpETrOBaIO 3
YaCTOTOIO/TSKKICTIO MOOIYHUX PeaKIiid, He MPU3BENO A0 BIJIMOBHU BiJl JIKyBaHHS Ta HE
BILTMBAJIO HAa €(PEKTUBHICTH JIIKyBaHHS.

[Tix yac nmpoBenenus AepkaBHoi OMT 3a CKOPOUEHOIO MPOLIETYPOIO Y PE3YIIbTATI
MOIIYKYy HE OyJI0 BUSBJICHO CHUCTEMAaTHMYHHMX OIVIIIIB Ta/abo MeTa-aHali3iB, siKi O
JOCTKyBad ePeKTUBHICTH Ta O6e3mneky enocynbdasu anbda nopiBasHo 3 TI'CK mis
JIKyBaHHs TAII€HTIB 3 MyKomomicaxapuao3oMm IVA tumy. B pesynbraTiB momyky
NEPBUHHUX JKepen Oylo 3HalJeHO Ta MPOAaHaJi30BaHO OJHE PETPOCHEKTUBHE
nocmipkeHHss (Chen H et al., 2021). JIo KOropTHOro AOCHIKEHHS Oyl BKJIHOYEHI
namieHTH 3 MykomnoJjicaxapugo3om [IVA (N=161), siki orpumyBainu enocynibdhasy anbha
2 mr/kr mwotmxHs (N=74) npotsirom >1 poky, namientu 3 nposeaeHoro TT'CK (N=8),
HenikoBaHi (N=79). 3a pe3ynbraramu JOCI1PKEHHS BIAMIHHICTD Yy pe3yibTaTaxX OLIHKH
MOBCSIKACHHOI JKUTTEMISUTBHOCTI OyJjla CTAaTUCTHYHO HE 3HAUYIIOK 32 MOKa3HUKOM
«pyx» (t-test p=0,02268), «pyx Ta mi3HaBaJbHA aKTUBHICTH» (t-test p=0,1447),
«mi3HaBaJlbHA aKTUBHICTE» (t-test p=0,1474), «iami cumnromu MIIC» (t-test
p=0,0772) mix marieHTaMu 3 THKKAUM (DEHOTHUIIOM, SKi OTPHUMYBAIU €JIOCyIbdazy
anb(Qa, Ta MalieHTaMu 3 TSHKKUM (heHoTunowm, siki nepenecnu TT'CK.

Pe3ynbprat MOJIEBHOTO aHaMI3y BIUIMBY Ha OIOJDKET B YKpaiHi MoKa3ajiu, M0
BUTpPATH Ha 3aKyIIIBIIO JIKApCHKOTO 3aco0y emnocynbdasa ambha HA PIYHHNA KypC
JIKYBaHHSI OJJHOTO MAIll€EHTa 33 PEajbHOI0 3aKYMIBEIbHOIO I[IHOK ISl JIIKAPCHKOTO
3ac00y 3 OCTaHHBOT'O 3aBEPIICHHOTO TEHIEPY 3a JaHUMH EJIEKTPOHHOI CHUCTEMH
nyOaiyHUX 3aKkymiBenb Prozorro BignmoBiaHo 1o aucta MO3 Big 09.06.2022 Ne25-
01/12931/2-22 3a cranaapTU30BaHUM Miax0A0M cTaHOBIATH 33 505 108,00 rpH mis
nopocioro Ta 14 359 332,00 rpH 11 AUTUHM.

Butpatu Ha 3akyniBiio enocynbhasu anbda y pamKax AIF0YOTO CIEHApito i
JIKyBaHHS KOTOpTH MauieHTiB (9 nited Ta 3 10pociux) 3a CTaHAAPTU30BAaHUM
miaxo10M cTaHOBJIATh 229 749 312,00 rpH, 3a inauBiayanizopanuMm - 140 003 487,00

IpH.
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[ToTeHmiitHU# BIUTMB Ha OFOKET JIIKAPCHKOTO 3ac00y enocynb(asa aabda 0yio
MOPIBHSHO 13 PEKOMEH/I0BAaHUMH 3HAYCHHSIMU IIIKAJIM BIUTMBY Ha OIOJDKET B YKpaiHi,
BIIMOBITHO 70 aKTyaJi30BaHUX 3HAYCHb PEKOMEHJIOBAHOI ITIKAJIW OIIHKW BIUTMBY Ha
Oro/pkeT B YKpaiHi Ha MiACTaBl JaHUX JIep)KaBHUX BUTPAT HA JIiKapchki 3acoou y 2021
poli, Ta BCTaHOBIEHO, Immo0 mnpu 3akymiBm JI3 enocynbdaza ambda 3a
CTaHJAAPTU30BAHUM M1IX0J0M BIUIMB Ha Or0/keT Ha 1 pik Oyae Benukum (Ouabiie 100
MJIH TpH) Ta OyJe TEepeBHUINYBAaTH PEKOMEHIOBAaHE MOPOTOBE 3HAYEHHS CTYTCHS
(hiHaHCOBOT JOCTYMHOCTI, 110 CTaHOBUTH 176 muH rpH. [Ipu 3akyniBii enocynbbhazu
anb(a 3a 1THIUBIAYyal130BaHUM IT1IXOJ0M, BIUIUB Ha Or0/KeT Ha 1 pik OyJe BEIUKUM
(6utpmie 100 muH TpH), ane He OyJle NEpPEeBUIIYBaTH PEKOMEHJIOBAHE IMOPOTrOBe
3HAYECHHS CTYIEeHs (piHaHCOBOI TIOCTYITHOCTI.

Otxe, 3a pesynbraramu naepxkaBHoi OMT 3a CKOpPOUYEHOI MPOUETYPOIO
BCTAHOBJICHO, 1110 eJiocyib(asa anbda y 1031 2 MI/KT HIOTHKHS MTOPIBHSIHO 3 M1ae60
MOKpallly€ Yy MaIl€HTIB 3 MyKorojicaxapu1030M VA nokazHuK 6-XBUIMHHOTO TECTY
X0J1b0M, 3HMKYE PIBEHb KepaTaHCYIb(}aTy B ceul K MPOTATOM 24 THXKHS JIKyBaHHS,
TaK 1 MpU OTPUMAHHI JiKyBaHHS MpoTAroM 120 THKHIB, pI3HUL Yy pe3yJibTaTax €
CTAaTUCTHUYHO 3HAUYIIOK. 3a MDKHAPOJHMMH KIIHIYHUMH HACTaHOBAMH  Ta
HACTAaHOBAMM HAYKOBUX TOBApHCTB IHIMUX Kpain (2016, 2019, 2022) namieHtaMm 3
Mykonosicaxapuao3oM [VA tumy (curapomi Mopkio A) pekoOMEHIOBaHE JIIKyBaHHS
enocynbda3zoro anbda y 1031 2 MI/Kr Macu Tiia 1 pa3 Ha TuxAeHb. MyKkonosicaxapuio3
IVA tuny BXoauTh A0 NEPEIIKY PLAKICHUX (Op(paHHUX) 3aXBOPIOBAHb, 3aTBEPIKEHOTO
HakazoM MO3 Vkpainu Bix 27.10.2014 Ne 778, 3apeectpoBaHoro B MiHICTEpCTBI
toctuili Ykpainu 13 nucronmama 2014 p. 3a No 1439/26216. Enocynsdaza anbda
BKUTFOUeHa y [lepenik TikapchbKux 3ac001B, MEIUUYHUX BUPOOIB Ta JOMIOMIKHUX 3aC001B
710 HUX, 10 3aKYTIOBYIOThCS Ha BUKOHAHHS BIJMOBITHUX yTOJI (JIOTOBOPIB), YKJIAJICHUX
0c00010, YITOBHOB)XEHOIO Ha 3/1MCHEHHS 3aKyMiBeb y cepi OXOpPOHU 3A0POB’ S ISl
BUKOHAHHS ITPOTPaM Ta 3/11MCHEHHS IEHTPaTI30BaHUX 3aX0/11B 3 OXOPOHU 37I0POB’ s, 1110
3arBep/KeHui moctaHoBoto KaGinety MinicTpiB Ykpainu Bin 7 Oepesnst 2022 p. Ne
216.

OTke, Ha OCHOBI BHIIE3a3HAYCHOTO Ta 3 ypaxyBaHHsAM KOHIIEMIi pO3BHTKY
CHUCTEMM HaJIlaHHS MEJMYHOI JOMOMOTH MaIll€eHTaM, SIKl CTpaXKJalrTh Ha PIAKICHI
(opdanni) 3axBoproBaHHs, Ha 2021-2026 poku, 3aTBEPAKEHOI PO3MOPSIKEHHIM
Kabinetry MinictpiB Ykpainu Bing 28.04.2021 Ne 377-p, peKOMEHI0BaHO MPOJIOBKUTH
3a0e3MeUeHHs] 3aCTOCYBaHHS CHNENM(IYHOrO JIKyBaHHS enocyib(dazor anbda
MaIle€HTIB 3 MyKomoiicaxapuao3om [VA tumy. ¥V 3B’S3Ky 3 BEIMKMMH BUTPATaMH
OIO/DKETHUX KOIITIB OOOB’SI3KOBUM € BpaxyBaHHS KPHUTEPIiB Jisi NMPHU3HAYCHHS Ta
MpUNUHEHHST (DEpMEHTHOI 3amicHOI Tepamii Ta TOCTIMHUN MOHITOPUHT 31 300pOM
peabHUX KIIHIYHUX JaHUX JUIS  OIIHKKA e(eKTHBHOCTI Tepamii 3a yd4acTi
MYJIBTHIACIIUIUTIHAPHOT KOMaHAN (axXiBIiB.

Cnipg 3a3HaYuTH, 1O BAKIMBUMM aClEKTaMH y c@epi OXOPOHH 3JI0pPOB’S €
oprasizaiisi poOOTH IIOAO BUSIBJIEHHS HOCIIB, T€HETUYHOTO KOHCYJbTYBAaHHS Ta
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MpEeHATAIbHOI JIIaTHOCTHKKA 3 METOI0 BHUSBIICHHS PHU3WKY HApPO/KEHHS MITEH 3
MYKOTIOTICaXapu1030M.

5. In¢gopmanisi OA0 CTPOKY Ail BHUCHOBKY YIIOBHOBAKEHOI'0 OPraHy:

BignosinHo 1o n. 21 Ilopsaky BUCHOBOK YHOBHOBa)XEHOI'O OpraHy CTOCOBHO
BIJIOBIJTHOT MEIUYHOI TEXHOJIOTIi BBAXKAEThCSI YMHHUM 1O MOMEHTY IPOBEIACHHS
HOBOI JIEp>KaBHOI OI[IHKK MEUYHO1 TEXHOJIOTI].
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