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BucHoBok
YIIOBHOBAKEHOT'0 OPraHy 3 JAepP:KaBHOI OHIHKU MeJUYHUX TEXHOJIOTI:
BeJIMaHa3a ajabda

epacasena oyinka mMeouuHux mexHoNO02iU Npo6edeHa YNOBHOBANCEHUM OP2aAHOM 3
0epIHCABHOT OYIHKU MEOUUHUX MEXHOI02iU 8i0n08IOHO 00 sumoe 11opsaoky nposederHs.
0epAHCaA8HOI OYIHKU MeOUYHUX MeXHOI02IU, 3ameepoxceHo20 nocmanosoro Kabinemy
Minicmpie Ykpainu 6io 23.12.2020 Nel300 ma ckradaemocs 3 pe3yibmamie auaiizy
NOPIBHANILHOI eqheKkmusHocmi (pe3y1bmamusHocmi), be3nexu, epeKkmusHocmi UmMpam
ma pe3yibmamie aHanizy énausy Ha 010xicem liKapcbKko2o 3aco0y Ha OCHOBI OaHUX
3as86HUKA. Buchosok ynosnosadicenoco opeany 3 0epicasHOi OYIHKU MeOUUHUX
MexHoN02il Mae pekomeHoayitiHutl xapakmep. Haoawni 0aui y ucnosky € akmyaivHi
CMAHOM HA 0amy 1020 Ni020MOBKU.

1. Indopmanis nmpo Aary NpPOBeJIeHHS I€P:KABHOI OLIHKH MeJIUYHHUX
TEeXHOJIOTiH 3asiBJIeHOr0 Jikapcbkoro 3aco0y: 10.02.2026.

2. Ingopmanis npo 3asiBJIEHNH JiKapcbKUH 3aci0

1) HaiimeHyBaHHs (mpi3BHuIIe, iM’sl, MO 0AaTHbKOBI) 3asiBHUKA Ta Ha3Ba
BHPOOHMKA JIIKAPCHKOIO0 32c00Y:

Cranom Ha 10.02.2026 B JlepkaBHOMY peecTpi JiKapChKuX 3acobisl:

JIAM3EJIE, nopomiok ansa pozuuny anst iHQy3ii. [1o 10 mr y daakoni; mo 1
¢1akoHy B KapTOHHIM KOpOOITi;

PIT UA/18519/01/01, Tepmin aii 3 22.02.2021 no 22.02.2026.

Bupoonuuk - Ilateon Iramis C.m.A. (BUPpOOHMIITBO JKapChKOTO 3aco0y,
BUNPOOYBAaHHS TMpPU BUIYCKY, BHUIPOOYBAHHS Ha CTAOUIbHICTh, IEPBHHHE
nakyBaHHs), Itams K'esi ®@apmaneyruni C.n.A. (BunpoOyBaHHSI MpPU BHUITYCKY,
BUITYCK cepli, BTOpUHHE MaKyBaHHs, 30epiranHs ta quctpuOyiis), Itania Kondapma

1 http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&gquery=%EBY%EQ%EC%E 7%E5%E4%ES
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Opannis — [omOypr (BuUmpoOyBaHHS TpPHU BHITYCKY: JIMIIE HEBUAMMI YacTKH),
Opanis €spodinc bionad Cpn (JIAJI-tect, HeBUANMI YacTku), [Tamis.

3asBHuK - K'e3i ®apmac'totiken3 'M6X, ABctpis

2) TOproseJibHA Ha3Ba JIKapChKOIo 3aco0y:

JIAM3EJIE

3) Mi’KHApPOHA HENMATEHTOBAHA Ha3Ba 200 CHHOHIMiYHEe HAMMEHYBAHHS:

Velmanase alfa

4) ckaaj JikapcbKoro 3aco0y (airdi Ta 10NMOMIKHI pe4OBHHM):

ditoua pevosuna. BenMaHasa anbda; 1 ¢paakon mictuth 10 Mr BertmaHasu anbga*.
[Ticnst BiqHOBIEHHS 1 MJT pO34MHY MICTUTh 2 MT BeliMaHas3u ainbda (10 mr/5 mi);

oonomidichi pewosunu: auHATpit0 docdar, auriapar; HaTpito auriapodocdar,
JUT1IpaT; MaHIT; TUIIHH,

*BenmMana3za ajab(da BUpOOJIAE€ThCS B KIITUHAX IEYHUKIB KHTAHCHKOTO XOM sIKa 3a
nornomororo pekomoinanTHoi JJHK-TexHomnorti;

5) popma BUnIyCKY:

MOPOIIOK g po3uuny s 1HQy3id. [lo 10 Mr y dnakoni; o 1 ¢iakoHy B
KapTOHHIN KOpOOIIL;

6) cocid 3acTocyBaHHs JiKapCcbKOro 3aco0y:

JlikyBaHHS HEOOX1JHO 3MIMCHIOBATH IIiJl HATJISJIOM JKaps, KU Ma€e JOCBiA
BEJICHHS TMAIllEHTIB 3 ainb(a-MaHHO3MI030M a00 3acCTOCYBaHHS I1HIIUX BHU/IIB
dbepMeHTO3aMICHOT Tepamii MpHu J130COMAIbHUX XBOpoOax Hakonmu4eHHs. BBoauTu
npenapatr Jlam3zene MOBUHEH MEAUYHUM TPAIIBHUK, SIKAA BMIi€ MPOBOJIUTH
dbepmMeHTO3aMICHY Tepalliio 1 HaJJaBaTu HEBIJIKJIaIHy onoMory. PekomeHnioBana jo3a
npenapary — | MI/Kr MacH Tijia Maii€HTa, BBOJUTHCA OJUH pa3 Ha THKJIEHb NUISIXOM
KOHTPOJIbOBAHO1 32 IIBUIKICTIO BHYTPIIIHBOBEHHOI 1H(DY31i (Tabmuis 1).

Ta6auus 1. Indopmanis mono cxemu 3actocyBanss Jlamsene

Cxema 3acToCcyBaHHS 3asiBiieHmii Jikapcbkuii 3aci0d
Crioci6 BBeIeHHS KoHTponboBaHa 3a HIBUKICTIO BHYTPIIIHBOBEHHA 1H(Y3is
Ho3a 1 Mr/kr macu Tina
YacroTa 103yBaHHS OnuH pa3 Ha THXKICHbD
CepeHst TPUBAIICTh KypCy JTIKYBaHHS IMocriiiHO

[lepenbauyBanmii cepeHiil iHTEPBAI MK Kypcamu -
JKyBaHHS

[epenbauyBana KUIbKICTh MOBTOPHUX KYpPCiB -
JKyBaHHSA

7) indgopmaiisi Npo HASBHICTH JIePKABHOI peecTpailil JikapcbKoOro 3acody
B YKpaiHi:
JIAM3EJIE, nopook amnst po3uuny s iHpy3ii, 10 mr; mo 10 mr y ¢nakoni, no
1 ¢akoHy B KapTOHHIN KOPOOIII.



Benmanasa anvpa 0ns pepmenmoszamicnoi mepanii npu HeHeBPOLOSIUHUX NPOABAX 3AXEOPIOBAHHS Y NAYIEHMIG I3 ANbPA-MAHHOZUOO30M 1€2KO20 MA
nomiprozo cmynenie msckocmi, 10.02.2026

UA/18519/01/01 3 22.02.2021 mo 22.02.2026.

8) dapmakosioriyuna i JikapchbKkoro 3acody Ta KO 32 AaHATOMO-
TepaneBTUYHO-XIMiYHOI0 Kiaacudikaniero:

Benvanaza anpda — e pekomOinanTHa ¢opma anb(a-MaHHO3UIAA3ZN JTIOIUHHU.
[TocnimoBHICTE aMIHOKHCIIOT Y MOHOMEpHIM dopmi Oijika 1IGHTHYHA TPUPOTHOMY
dbepmenTy mroauHu — anbda-MaHHO3Ma3l. Benmanaza anbda nmpu3HAYaEThCS IS
30UIBIICHHST KUIBKOCTI ab0 3aMillleHHs MPUPOJIHOI ainbda-MaHHO3UIa3u, (GEPMEHTY,
SKAW KaTali3ye TMOCTIOBHY Jerpafalliio TiOpUIHUX 1 CKJIAJHUX BHCOKOMaHO3HUX
OJIIrOCaxapuiB y Ji30coMax, 3MEHIIYIOYM TAKUM YMHOM KUIBKICTh HAKOMUYEHHX
0JIIrOCaxapuAiB 13 BACOKUM BMICTOM MaHO3HU.

dapmakoTepaneBTHYHa rpyna: [Hmi 3aco0u, IO BIUIMBAIOTh HA TpaBHY
cucteMy Ta Metadosmiuni porecu. @epmentu. ATX-kox: A16AB1S.

9) noka3aHHsA 10 MeIUIHOI0 3aCTOCYBaHHS, 32 IKHM IOJaBaJjiacs 3asiBa:

depMeHTO3aMICHA Teparisi TpH HEHEBPOJOTIYHUX MPOSBAX 3aXBOPIOBAHHS Y
MALIEHTIB 13 alb(a-MaHHO3MU030M JIETKOT'O Ta TOMIPHOTO CTYIEHIB TAKKOCTI.

10) noka3aHHsA 10 MEAMYHOI'0 3aCTOCYBAHHS BIANOBIAHO 10 IHCTPYKUII AJs
MEJAUYHOI0 3aCTOCYBaHHs, 3arBepakeHol MO3, 3a HasiBHOCTI JAepKaBHOI
peecTpamii JikapcbKoro 3aco0y B YKpaini:

depMeHTO3aMICHA Teparisi TpU HEHEBPOJOTIYHUX MPOSBAX 3aXBOPIOBAHHS Y
MAIIE€HTIB 13 aJib(a-MaHHO3UI030M JIETKOTO Ta TOMIPHOTO CTYMEHIB TSXKKOCTI.

11) indopmaniss Npo HAABHICTH NMOKA3aHb J0 MEJIUYHOr0 3aCTOCYBAHHS
JIKAPCHKOTro 3aco0y AJis1 BUKOPUCTAHHA i/l YaC HAIaHHA MeJIUYHOI JOMOMOIH
NPH CTAHAX, 10 3a3Ha4YeHi y NPiOPUTETHUX HANIPAMAX PO3BUTKY cepH 0XOPOHU
3I0POB’si:

Anb(pa-MaHHO3MI03 BKJIKOYEHO JO TMEepeniKy  piakicHux  (opdaHHHX)
3aXBOPIOBaHb, 10 MPHU3BOIATH 10 CKOPOYCHHS TPUBAJIOCTI KHUTTS XBOPHX a00 iX
IHBaiAM3allii Ta JJIsl SIKMX ICHYIOTh BU3HAHI METOJU JIIKYBaHHSI, 3aTBEPXKEHOTO
HakazoM MO3 Vkpainu Bix 27.10.2014 Ne 778, 3apeectpoBanoro B MiHiCTepCTBI
roctuiii Ykpainu 13 mactonana 2014 poxy 3a Ne 1439/262162. 3riguno 3 Konuemniero
PO3BUTKY CHCTEMH HAJaHHS MEIWYHOI JOTIOMOTH TAaIliEHTaM, SKi CTPaXJTar0Th Ha
piakicHi (opdanHi) 3axBoproBaHHs, Ha 2021-2026 poku, OAHIEIO 31 CTPATETIYHUX ITIJICH
€ 3a0e3MeUeHHsI CIIPABEIJIUBOTO JOCTYIY JI0 JIKAPChKUX 3aC00iB, MEIUYHUX BUPOOIB
Ta IPOAYKTIB CHELIATLHOTO JIIKYBaJILHOTO XapuyBaHHS .

llepuwiouepzoge 3a6e3neuenns npopinakmuxu, parHsoi 0iaeHOCMUKY I IKY8aAHHS
opghanHux 3axeopro6aHb € OOHUM 3 NPIOPUMEMHUX HANPAMIE PO36UMKY cghepu
oxoponu 300po8’s Ha 2026-2028 poxu 6ionosiono 0o Haxazy MO3 Vkpainu 6io
30.12.2025 Ne 1976,

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

8 Posnopsmkennam KMY 377-p Bin 28.04.2021 p. «Ilpo cxpatenss KoHuenuii po3BUTKy cHCTEMH HaJaHHs MEIMYHOI JOTOMOTH MallieHTaM, sKi
CTpaXxIaioTh Ha pijKicHi (opdamnHi) 3axBoproBanHs, Ha 2021-2026 poxwu, https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
“https://moz.gov.ua/uk/decrees/nakaz-moz-ukrayini-vid-30-12-2025-1976-pro-zatverdzhennya-prioritetnih-napryamiv-rozvitku-sferi-ohoroni-zdorov-
ya-na-2026-2028-roki
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3. BHCHOBOK YNOBHOBa;KEHOI0 OPraHy IIOAO Pe3yJbTAaTiB NMOPiBHAJBLHOL
epexTuBHOCTI (pe3yIbLTATHMBHOCTI), Oe3mekH, e(EeKTHUBHOCTI BHUTpPAT Ha
JiKapcbKHUH 3aci0 Ta aHAJII3y BIVIMBY HA NOKA3HUKHU OK0KeTy

1) naHi 100 NPiIOPUTETHOCTI 3aXBOPIOBAHHS (CTAHY)

Anbpa-MaHHO3MI03  —  pIAKICHE  TEHETHMYHE  3aXBOPIOBaHHA, IO
xXapakTepusyeTrbesi  nedinurom  gepmenty  anbda-D-manHo3mpazu.  Anbda-
MaHHO3U/103 HaJIeKUTh J0 TPYNH 3aXBOPIOBAaHb, BIJOMHX SIK J130COMajbHI PO3Jaau
HaKoOMUYeHHs. Alb(pa-MaHHO3UI03 Ma€ Tpu (popMu:

- JIeTKa, TTOBUIBHO TMporpecyroua Gopma (tum 1);

- cepeHbOTsDKKa hopma (2 TuI);

- B)KKa, 4acCTO IIBUJKO IPOrpecyroya Ta MOTEHIINHO HeOe3neuHa AJi KUTTS
¢dopma (turm 3).

CUMIOTOMH Ta BaXKICTh PO3JIay Iy>KE€ PI3HOMAHITHI: XapaKTepHI PUCH 00JINYYs,
aHomaulli CKejeTa, BTpaTa CIyXy, IHTEJIEKTyalbHa HEAOCTAaTHICTh 1 JAUCPYHKIISA
IMyHHOI cucTeMu. Anb(pa-MaHHO3U103 BUKIMKAETHCS 3MiHaMu B TeH1 MAN2BI. [eit
CTaH YCIaJKOBYETHCS 32 ayTOCOMHO-PELIECUBHUM TUIIOM. HacToTa HapOKEHHS AITel
3 anb(a-MaHHO3UIO030M CcTaHOBUTH mnpuOmm3Ho 1:1 000 000 y Higepnangax,
[Mopryranii Ta ABctpanii, 1:1 042 804 y Ueckkiit Pecrry6uini Ta 1:600 000 y Hopserii®.

3riZiHO 3 JaHUMH CBITOBOI CTATUCTUKH, PO3MOBCIOJKEHICTD ajb(a-MaHHO3UI03Y
ckianae ~1 Bunagok Ha 500 THCSY HaceNeHHsl, TOOTO B YKpaiHi MOXke OyTH IpUOIU3HO
50 Takux mamieHTiB. Alb(pa-MaHHO3UA03 ypaxae pi3HI CUCTEMU W OpPraHd, a TaKOK
IpU IPOrpecyBaHHI 3yMOBIIIOE HAPOCTAHHS HEMPOM A30BHX 1 CKEJIETHUX MOPYILIEHb.
XapakTepHUM € MPOrPEeCHMBHE MOTIPLIEHHS CTaHy 3J0pOB’S XBOPOro 3a OaraTbma
NOKa3HUKAMHU, BKIIOYAI0UX BUTPUBAIICTh, PYXJIUBICTh, PO3BUTOK TUXAJIBHOI CUCTEMH,
MICUXIYHUI PO3BUTOK. 3aJI€KHO BIJ BIKY MAalllEHTa MOXKYTh MEPEBAKATU T1 YW 1HILI
nposiBu. [Tpotarom nepmux 10 pokiB )KUTTS Yy JUTUHU 13 UM 3aXBOPIOBAHHSIM YacTO
CIIOCTEPITalOThCsl PEeHUANBHI 1H(EKIT (0COOIMBO BEPXHIX JUXATbHUX NUISXIB),
Jere’eBl 1H(MEKII1, 3arageHHs CepeHbOro Byxa. HacTo BUSBISAIOTH PUTITYXYBAaTICTh,
3aTPUMKY TICUXOMOTOPHOTO pO3BUTKY. [IpoTsroM Apyroro Ta TpeTbOro AECATHIIITH
KUTTS B MALIEHTIB PO3BUBAIOTHCS MOJIApTPOMNATisl, aTakcis, M’s30Ba CIA0KICTh, a
TaKOXX aHOMaJi CKeJjleTa, sKI, 3pCITOI0, I1030aBJISI0Th XBOPOTO0 MOXKIHUBOCTI
nepecyBaTUCs caMOCTIHHO. Taki malieHTH He MOXKYTbh KUTH CaMOCTIHHO Ta 4acTo €
COIIIbHO 130JIbOBaHMMHU. Ha Mi3HIX CTamisX 3aXBOPIOBaHHS BOHU MOXYTh OyTH
IPUKYTHMH JI0 iHBAJIi JHOTO Bi3KyP.

3a JaHUMU JOChE WiIbOBOIO MomyJasimiero € aitu (6-11 pokis), migmitku (12-17
pPOKiB) Ta mopocii (ctapmre 18 pokiB) mamieHTH 000X cTaTeil 3 HEHEBPOJIOTTYHUMHM
NposiBAMHU 3aXBOPIOBaHHS ajb(a-MaHHO3MI03y JIETKOTrO Ta IOMIPHOTO CTYTEHIB
TSKKOCTI.

[TouarkoBu# Bik (BiF 6 POKiIB) IOCHIIKYBAHOT KOTOPTHU B JIOCKE OYJIO MPUUHSATO
Ha OCHOBI MPUIYILEHHS €KCHepTiB KoMmiTeTy HaiioHambHOTrO 1HCTUTYTY OXOPOHHU

% Poupetova H., Ledvinova J., Berna L., Dvorakova L., Kozich V., Elleder M. The birth prevalence of lysosmal storage disorders in the Czech republic:
Comparison with data in different populations. J. Inherit. Metab. Dis. 2010;33:387-396. doi: 10.1007/s10545-010-9093-7. Malm D., Nilssen O. Alpha-
mannosidosis. Orphan. J. Rare Dis. 2008;3:21. doi: 10.1186/1750-1172-3-21.

® TTarienTy 3 anbha-MaHO3KMI030M Y pealtisx choroaenns 10.10.2023 IMauientu 3 anb@a-MaHo311030M y peatisx choroaenns (health-ua.com)
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3I0pOB'st Ta JOCKOHAiocTi MeandHoi gormomoru BemmkoOputanii (3BiT NICE 2018
poKy’).

Bapmo 3ayeasxcumu, wo 6 incmpykyii 015 MeouuHo20 3acmocy8anHs JiKapcbKo2o
3aco0y, 3ameepodcenoi naxazom MO3 Vkpainu 6io 22.02.2021 Ne302 3i sminamu 6i0
10.02.2023 Ne272, giocymHue 8iKO8e 0OMeNCeHHsT W0O0 3aCMOCYBAHHS BEIMAHA3U
anvbpa 6 aAxocmi (hepmeHmo3amicHoi mepanii Npu HEeHe8pPONOSIUHUX NPOSABAX
3aX60PI0BAHHS Y NAYIEHMIB I3 AbDA-MAHHOZUOO30M J1€2KO20 MA NOMIPHO20 CIMYNEHI8
MSAACKOCMIL.

B pamkax npoeedenns  OeporcasHoi  OYiHKU ~ MEOUYHUX  MEXHONO02il
VNOBHOBANCEHULL OP2AH 36ePMABCSL 00 3AABHUKA 3 NPOXAHHAM HAOAMU 0OIPYHM) BAHHSL
w000 BUABNEHO20 BIKOBO20 OOMEJNCEeHHs NAYIEHMI8 3 alb@a-MaHHO3UO030M mMda
CKOpU2y8amu NO4amKo8Ull GIK YiIb080i NONYAYii, AKI MOXCymb nompeoysamu
3acmocy8ants 6eIManasu anbgha, OCKIIbKU HEe8paxy8auHs nayicHmié 00 6 pokie
obmedcye oocmyn nayieHmie 00 JIKY8AHHA 6KA3aH020 3axeopioeawnus. Ilpome,
8I0NOGIOHUX 3MIH U000 KOPULYBAHHS NOUAMKOB0O20 BIKY YiNb0osoi nonyaayii 3 OOKy
3as16HUKA 8HECEHO He OYIO0.

3 memorwo ananizy cumyayii 6 Yxpaini wodo ancopummy JIiKy8aHHs Oimel,
nIONIMKI8 ma 00poOCIUX 3 albBa-MaHHO3UOO30M YHNOBHOBANCEHUM OpP2aAHOM OYI0
Haodicnano aucm 0o ¢haxisyie J[HII “Hayionanvna oumsua cneyianizosana iikapHsi
“Oxmamoum” MO3 Vkpainu”.

Daxieyi 3a3HayuIU, WO 011 OIAHOCMUKU Alb@a-ManHo3uoo3y 6 Ykpaiui
BUKOPUCMOBYIOMb  CYYACHI  Memoou  (8U3HAYeHHs  ojicocaxapudie 6  ceui,
2NIIKO3AMIHONIIKAHIB 8 ceyl, aKMUBHOCMI Alba-MAHHO3UOA3U 8 JIeUKOYUMAx Kposi,
namoeennux eapianmie cena MAN2B), axi docmynui 8 nogHomy o00csa3i nuuie 8
nabopamopii [ITHII “Hayionanvha oumsua cneyianizosana jikapus ‘“‘Oxmamoum’
MO3 Vkpainu”. Taxooic axieysmu 610 noGIOOMIEHO, WO HAPA3L 34 NPOSPAMAMU
HC3Y 6 onnamy ambyramoproco naxemy Ka04eHO 00CNIOHCEHHL TuuLe NAYyieHmie 00
18 poxie. B ymosax peanvHoi kniniuHoi npaxmuku O0iacHo3 anb@a-maHHO3Uud03 8
Ykpaini mooice 6ymu 6cmanoeno 8 0y0b-sKOMY 8iyi, HAGIMb NPEHAMANLHO.

Kpim moeo, kniniuni ¢haxisyi 3asnavunu, wo Hes8poso2iuHl NPossU npu arsbga-
MAHHO3UOO031 He MAIOMb YIMKUX KATHIYHUX KpUmepiie, ix nosea He 3aiexcums 6i0 GiKy
yu popmu, He ICHY€E YMO8 iX BUHUKHEHHS, a WBUOKICIMb IX NPOSPECy8AHHI HEMONCIUBO
cnpocrozysamu. Daxieyi maxkox;c 3ay8ancuiu, Wo 6eIMana3a aibgha e Mac iKko8ux
0OMedceHb 8ION0BIOHO 00 THCMPYKYIL O/l MeOUUH020 3ACMOCYBAHHS, MOMY MOICE
BUKOPUCTNOBYBAMUCH 3 NEPULO20 POKY IHCUMMIAL.

Omowce, npu NPoBeOeHHI  0epIHCABHOI  OYIHKU  MEOUYHUX  MEXHON02IU
00CNOAHCYBAHO2O JIIKAPCHKO20 3AC00Y 8eAMAHA3A Alb@ha 8 AKOCMI YLIb0BOI NONYAaYil
VNOBHOBANCEHUM OP2AHOM po3eaaoaromuvcsi 6ci oimu 0o 18 pokie ma oopochi 3
HEHe8POJIOCIYHUMU NPOSABAMU  3AX80PIOGAHHS  aANbA-MAHHO3UOO3Y JIe2K020 mda
NOMIDHO20 CMYNEHIE8 MAICKOCHIL.

7 https://www.nice.org.uk/guidance/hst29/documents/committee-papers
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Po3paxyHOK MOTEHIIHOT KITLKOCTI MAIIEHTIB 13 anb(ha-MaHHO3UI030M JIETKOTO
Ta MOMIPHOTO CTYNEHIB TSHXKKOCTI 13 HEHEBPOJIOTIYHUMHU MPOSIBAMU 3aXBOPIOBAaHHS OyB
MPOBEJCHUI HAa OCHOBI JaHUX, OTPUMAHUX 3asSBHUKOM Bija ¢axiBiiB HarmionanbHOT
TuTA40i crerianizoBanoi JikapHi «OxMarauty MO3 Ykpaiau B ycHiid dopmi. 3a
JTaHUMH, HaJaHUMH B JI0Chbe, cTaHoM Ha 2023 pik cepen 7 maiieHTiB 3 albda-
MaHHO3HU1030M (3 mopociux, 4 miTei) 4 maIieHTH MalOTh HEBPOJIOTTYHUHN cTatyc (2
nopociux, 2 miteit). Tomy, moka3aHHs A0 3aCTOCYBaHHS BeJIMaHa3u alib(a MaroTh 2
niten Ta 1 gopociuii.

JIns MpOTHO3YBaHHS 3arajbHOi KIJTBKOCTI TAIIE€HTIB 13 alib(a-MaHHO3U030M B
VYkpaiHi 3aBHUKOM OyJIO MPOBEICHO PErpeciiHui aHali3 Ha HaWOIMK4l 6 POKIB Ha
ocHOBI JocTtynHux gaHux 3 2018 mo 2023 pik. bymo BcTaHOBIEHO, IO KUIBKICTh
MAIi€HTIB 13 anb(a-MaHHO3U030M MOKE CTAHOBUTH Bija 8 martieHTiB y 2025 pori g0
12 mamientiB y 2029 poui. [lamieHTH 13 HEBPOJOTIYHUMHU MPOSIBAMH 3aXBOPIOBAHHS
OyJii BUKJTIOUECHI.

JleTanbHUII pO3paxyHOK KUIBKOCTI TALIE€HTIB 3 alib(pa-MaHHO3UIO30M 13
HEHEBPOJIOTTYHUMH MPOSIBAMU 3aXBOPIOBAHHS JIEFKOTO Ta MOMIPHOTO CTYIEHIB 3
ypaxyBaHHSAM JOPOCIIIIAHHS Malle€HTIB Bpoaosxk 2023 — 2029 pp. npencraBiieHo B
Tabsmi 2.

Taboauusa 2. KinpkicTh maimieHTiB 13 anb(a-MaHHO3UI030M 13 HEHEBPOJOTTYHUMU

IPOSIBAMU 3aXBOPIOBAHHS JIETKOTO Ta MOMIPHOTO CTYIEHIB TSKKOCTI BIPOI0BxK 2023—
2029 pp.

IMoka3zunk 2023 | 2024 | 2025 | 2026 | 2027 | 2028 | 2029
3arajibHa KiJIbKIiCTh MAIIEHTIB 13 adb(a-MaHHO3UI030M 7 7 8 9 10 11 12
B T.4. fiTei (6-11 pokiB) 3 3 3 3 3 4 5
miptitkiB (12-17 pokiB) 1 1 2 3 4 4
nmopociux (>18 pokiB) 3 3 3 3 3 3 4
YacTka namieHTiB 13 HeBPOJIOTTYHUMHE NposiBaMH (11iTH),% 50
YacTka MamieHTiB 13 HEBPOJIOTTYHUMHE NposiBaMHu (j1opociti),% 67
KinmpkicTh marieHTiB i3 HCHEBPOJIOTIYHUMH TIPOSBAMHU (IiTH) 2 2 2 2 2 2 2
KinbKicTh NamieHTiB i3 HEHEBPOJIOTIYHUMH TPOSIBAaMH (IT1AJIITKH) 1 1 1 1 2 2 2
KinmpkicTh marieHTiB i3 HEHEBPOJIOTIYHUMH MIPOSIBAMH (JIOPOCITi) 1 1 1 1 1 1 1
KinbkicTh Nami€eHTiB, SKMM MOXe OyTH NpH3HauYeHa BeliMaHa3a 4 4 4 4 5 5 5
anbda

OTtxe, BU3HAUEHA KOTOPTa Mall€HTIB 13 HEHEBPOJOTIYHUMHU NpOsBaMu alibda-
MaHHO3UJI03y JIETKOTO Ta MOMIPHOIO CTYINEHIB TSXKKOCTI, B TOMY YHUCI AUTIYOTO,
M1UTITKOBOTO Ta JI0POCIIOro BiKy, Oyae ctaHOBUTH BiA 4 manieHTiB y 2025 pori 10 5
nanieHTiB y 2029 por.

3a pezynomamamu nposedenus epugpikayii OaHux w000 po3paxyHky nompeou y
3A461€HOMY  JKAPCOKOMY 3AC00I YNOBHOBANCEHUM Op2aHOM O0YI0 6CMAHOBIEHO
HacmynHe.

YV oocve 3asenuxkom 6 sikocmi yinbosoi nonynayii 6yno obpaHo nayieHmis 3
anbha-maHHO3u0030M  1e2K020  mMa  NOMIPHO20  CMYNEHi8  MANCKOCmI i3
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HeHe8pOI0cIYHUMU nposisamu 810 6 pokis. [Ipome, sik 6)10 6KA3AHO 8UWe, ITHCMPYKYis
0151 MeOUYHO20 3ACMOCYBAHHA BEIMAHA3U Albha He MICMUms 0AHO020 BIiKOB020
oomedxcenus. Takum dumom, nayicHmu 3 OOCAIOHNCYBAHOK HO30102I€I0 00 6 pOKi
MAKOAC MOHCYIMb HOMPEOYBAMU 3ACMOCYBAHHSL 00CTIONCYBAHO20 NIKAPCLKO20 3AC00Y
i Maromos 6ymu 8paxo8ari OJisi OYIHKU NonepeoHboi nompeobu 0XOpoHU 300P08 5.

Daxisyi /J{HIl “Hayionanvna oumsua cneyianizogaua nikapusa “‘Oxmamoum’
MO3 Vkpainu” nogioomunu, wo cmanom ua 1 ciuna 2026 poky y 3ax1aoi
cnocmepicacmocs 9 nayicnmis 6i0 6 0o 29 poxie 3 nomipHow ¢opmor anvga-
MAaHHO3U003y. Bixk na momenm eécmanoesnenns diacnosy cmanosus 6io 4 do 17 poxis.
3a ingpopmayicto KniHiuHUX (haxieyie yci nayicHmu xoosamev 0Oe3 niompumxu, y 4
nayieHmis 8UABIEHO KOSHIMUBHI NOpyuieHHs/Hedocmamuicmo/Oehiyum, y 2 — HAABHI
ncuxiampuyni yckiaonenus, y 1 — 0iaeznocmoeano nopyulents cuyxy.

Ax 3aznauaroms gaxisyi [{HII “Hayionanvna oumsaua cneyianizo8ana JNiKapHs
“Oxmamoum” MO3 Vkpainu”, 6ioomo, wo 7 nayicHmis 3 anb@a-maHHo3U0030M
Marwmov piI3HOMAHIMHI HEBPOJIO2IUHI YCKIAOHEHHS.! 3aMPUMKA PO3BUMKY, KOSHIMUGHI
NOPYUWIeHHS, NCUXIAMPUYHI 3aX680PIOBAHHS, NOPYULEHHS XOOU 3d PAXYHOK amAakcii,
M's13068a cnabkicmo. 32i0HO 3 ONUMYBAHHAM 2PYNU eKchepmie ma Gaxieyis, wo
3anyuaromscsi 00 pooomu Ilocmitinoi pobouoi epynu MO3 Vkpainu 3 numans
npo@inbHo20 cynposooy 3aKyniseib 3a Hanpsamom ‘‘Meouxamenmu OJisi 2POMAOSH, AKI
CMpaxcoaoms Ha OphanHi MemaboNiuHi 3aX60PI0BAHHA"", YNOBHOBANCEHUM OP2AHOM
0y10 6CcMan06IeHo, WO 8 pamKax KIiHiuHoi npakmuku 6 Yxpaini y 70% nayiecumis
diaeHocmyemucs nomipua gpopma. Taxoowc 6yn0 3a3Ha4eHO, WO HEBPONO2IUHI NPOABU
MOodHCYymb Oymu HasAeHi He MeHwe, Hidce y 50% nayicnmis ocobnueo 3 nomipHoro ma
MSAACKOIO opMamu yepes NizHio NOCMAHOBK) O0IacHO3Y.

Omorce, ompumani 0aui 8i0 gaxisyie pobouoi epynu ma cneyianizoeaHol 1iKapHi
“Oxmamoum” wodo Kintbkocmi NayicHmie 3 HOMIPHOW HOpPMO ma YACMKU
NayieHmis 3 He8pOJIOCIUHUMU NPOABAMU KOPENIoomsb 3 OAHUMU, SKI NpeoCmAasieHo
3AA6HUKOM 8 O0O0CbE, MOMY NIOXI0 00 pPO3PAXYHKY KILIbKOCMI NAyi€eHmis, uwjo
nompeobyeamumyms 3aa61eHull 1iKapcokuil 3acio, € nputinamuum. OOHAK, 8paxo8youu
KIIHIYHY 2emepoceHHICMb O0CNI0NCYBAHOI HO301021i, pIiuleHHs WOoO00 JIIKYBAHHS
BEIMAHA3010 ANbA MAE NPUUMAMUCL 8 THOUBIOYATbHOMY NOPAOKY, a pe3yibmamu
NPOCHO3YBAHHS KIIbKOCMI NAYIEHMIE 6 HACMYNHUX POKAX € OPIEHMOBHUMU.

2) nmaHi 1OA0 JOCTOBIPHOCTI Ppe3yJbTATIB TNOPIBHSJIBHOI KJIIHIYHOI
epexTMBHOCTI Ta Oe3leKkW 3afBJEHOr0 JIKAapcbKOro 3acody. Omnmuc
(mpencraBiieHHsI) 3a3HAYEHUX Pe3yJbTaTIiB

BignosigHo 10 iHGOpMaIiii B 1O0ChE MO0 IHTEPBEHITIT BUBUAIHCS

Honynasimia (P, population) — gitu (6-11 pokis), miamitku (12-17 pokiB) Ta
nopocii (crapiie 18 pokiB) mamieHTH 000X cTaTed 3 HEHEBPOJIOTIYHUMHU MPOSIBAMU
3aXBOPIOBaHHS alibpa-MaHHO3UA03Y JETKOr0 Ta MOMIPHOTO CTYIIEHIB TSKKOCTI.

Ax 6yn0 3a3maveHo 6uuje, 3aCMOCY8AHHA 6EeIMAHA3U alb(a O JNiKY8AHHA
anb@a-mManHo3u003y  1e2K020  ma  NOMIPHO20 — CMYNEHI8  MANCKOCmI 3
HEHEeBPONO2TYHUMU NPOABAMU He O0OMENCYEMbCA OumadUM 8ikom 8i0 6 poKis
8i0N0BIOHO 00 IHCMPYKYIT OJis1 MEOUYHO20 3ACMOCYBAHHSL.

b
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Brpyuanns (I, intervention) — BenmaHna3za anb(a, MOPOIIOK I PO3UUHY TS
1HGYy31#, o 10 Mr y ¢uakoHi; 1 MI/kr Macu Tija narieHTa BBOIUTHCS | pa3 Ha TUKICHD
[IIXOM KOHTPOJIBOBAHOT 32 MIBUIKICTIO BHYTPIIIHBOBEHHOT 1H(Y311.

Kommnapatop (C, comparator) — Haiikpaia niaTpuMytoda teparmis (miamedo).

KinmeBi Toukm (O, outcomes) — piBeHb OJIirocaxapujiiB, MBHUAKICTb
IpOrpecyBaHHs, BiClepalbHl YCKJIQJAHEHHS, CMEPTHICTh, KOTHITHBHI (YHKIII],
dbyHKIIIOHATBHA 31aTHICTh, (JOpCOBaHA KUTTEBA EMHICTH JIETCHb, PyXOBa 31aTHICTb,
nuxanbHa (QYHKIlISL, MOOLTbHICTH, JIETeHeBa (DYHKIIIS, TOOIYH] peaKilii.

Tun pocaimxenns (S, study type) — paHIoMi30BaHi KOHTPOJIbOBAHI
nociipkerHs dasu I 1 IV, o6cepBariitHi JOCTIIKEHHS.

VY Ioche TEXHOJIOTiIEI0 MOPIBHSAHHA Oyja oOpaHa Halkpalia NIATPUMYIOYa
tepamist (nami — HIIT) sk ctanmapTHa KiiHIYHA MpakTHKa MIATPUMaHHS CTaHy Ta
CUMIITOMATUYHOIO JIIKYBAHHS MAIIEHTIB 13 ajb()a-MaHHO3UI030M.

B Vkpaini Ta CBITI HE 3apeecTpOBaHI 1HIII JIKApChKi 3ac00M (OKpIM BeIMaHa3u
anb(Qa) 13 MOKa3aHHAM JIJIl MEIUYHOTO 3aCTOCYBaHHS TPH aib(ha-MaHHO3HU1031. Takox
HE 3aTBEP/XKEHI YHI(PIKOBAHUM KIIIHIYHUI MPOTOKOJI a00 CTaHIapTH JIKYBaHHS ab(a-
MaHHO3MJI03y, TpPH I[bOMY JOCTyIIHa Tepamis, SKa MNPOBOAUTHCSA Y TALIEHTIB,
CIpsIMOBaHa Ha YCYHEHHSI CAMIITOMIB, YIIOBUTbHEHHS IIPOTPECYBaHHS Ta MOKPAIEHHS
aKoCTl kUTTs. Taka Tepamisi Moke BKItouatd (izioTeparito, JiKyBaHHS 1HGEKIIIH,
HNIATPUMKY JUXaHHS, 3arajibHe JIKYyBaHHSA CYIYTHIX 3aXBOPIOBaHb, MPOBEICHHS
XIpYpriuHUX BTpY4YaHb (BEHTPHUKYJONEPUTOHEATbHI IIYHTH, JEKOMIIPECIS IIMHHOTO
BIJUTUTY XpeOTa, 3amiHa cyrio0iB). [lamieHT Moxke moTpeOyBaTH JOTIOMIKHUX 3aC001B
JUISL XOJIbOU, JOTIOMIXKHOTO 00JIaITHAHHS BJIoOMa Ta IHIIKMX 3ac00iB peadimTarti.

IIpu nposeodenni sepughikayii 6ubopy Komnapamopa yno8HOBANCEHUM OPSAHOM
Oy10 8CMAHOBIEHO, WO ANLMEPHAMUBHI  NIKAPCOLKI  3aco0u, sKi  MONCYMb
3ACmMOoCo8y8amMuUcCy 8 pPaAMKAX (hepMeHmo3amicHoOi mepanii 0ns NiKy8auHs anva-
MAHHO3UOO3Y 8 YMOBAX JIOKANbHOI KNIHIYHOI npakmuku Yxpainu eiocymui. Taxkum
yunom, euobip HIIT 6 sikocmi mexno102ii nopieHAHHs 3A56HUKOM Y O0CHE € KOPEKMHUM
ma eionosidac pexomenoayiam Hacmanosu “/lepocasna oyinka MeOUUHUX
mexHonoz2iu 0ns aikapcokux 3acobis” CT-H MO3Y 42-9.1:2023, 3ameepoceHnoi
Haxazom MO3 Vrpainu 6io 06.10.2023 Nel741 (oani - Hacmarnosa).

[TopiBHsIBPHUN aHaNI3 pe3yJbTaTIB KIIHIYHOT €(EeKTUBHOCTI Ta Oe3MeKu
3acTocyBaHHs BenMaHasu anbga + HIIT ra mmane6o + HIIT B nocke nmpencrapieHo 3a
nanumu nociimkenas rhLAMAN-05.

BbararonienTpoBe, mojBiiiHE cIine, paHAOMI30BaHE, IUIAIE00-KOHTPOIHLOBAHE
nocaimxenns 11 ¢pazu thLAMAN-05 (my6mnikaris “Borgwardt L, Guffon N, Amraoui
Y, Dali ClI, De Meirleir L, Gil-Campos M, Heron B, Geraci S, Ardigo D, Cattaneo F,
Fogh J, Van den Hout JMH, Beck M, Jones SA, Tylki-Szymanska A, Haugsted U,
Lund AM. Efficacy and safety of Velmanase alfa in the treatment of patients with
alpha-mannosidosis: results from the core and extension phase analysis of a phase |11
multicentre, double-blind, randomised, placebo-controlled trial. J Inherit Metab Dis.
2018 Nov;41(6):1215-1223. doi: 10.1007/s10545-018-0185-0. Epub 2018 May 30.
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PMID: 29846843; PMCID: PMC6326984”, nani — Borgwardt et al., 20188,
NCT01681953°% 6yno mpoBemeHO 3 METOI BHBYCHHA ¢(DEKTUBHOCTI Ta Oe3HeKu
JIKyBaHHS anb(a-MaHHO3UA03Y 3 BUKOPUCTAHHSAM BelMaHa3u anboa.

Y  jocmimKeHHS BKJIIOYAINCHh TMAmi€eHTH BikKOoM 5-35 pokiB 3  anbda-
MaHHO3UJI030M, IIO0 BU3HAYaBCS 3a aKTUBHICTIO anb(a-maHHo3ugazu < 10% Bix
HOpPMaJbHOT AKTHMBHOCTI B JICMKOLIUTaX KpOBl, 37aTHI (I3UYHO 1 TICHXIYHO
CITIBIIPAITIOBATH B paMKaXx MPOBEJACHHS TOCTiKeHHs. Panmomizaliiro narieHTiB (N =
25) 3 anba-MaHHO3UA030M OyJio cTpaTudikoBaHO 3a BIKOM. BpooBxk 52 THKHIB
IIPOBEICHHS JOCTIKEHHS 15 malieHTiB OTpUMYBaIM BeJIMaHa3y ajb(a B 103yBaHHI |
MI/KT Macu TiJla y BUIJISAI BHYTPIIIHROBEHHUX 1HQY31M 1 pa3 Ha TwxaeHb Ta 10
NaI€HTIB OTPUMYBAIH IIaIe0o.

IlepBuHHI KiHLEBi TOYKM:

- 3MiHa PIBHS OJIITOCaxapuiiB y CHUPOBATLI KPOBI BiJ BHXIJHOTO PIBHS 10 52
THKHS;

- 3MIHH Y TECT1 3-XBUJIMHHOI CXOJ0BOI NpOOH.

BropuHHi KiHUIEBi TOYKH:

- 3MIHH Yy TECT1 6-XBUJIMHHOI XOAbOM BiJl BUX1THOTO PIBHS JI0 52 THUKHS,

- (opcoBaHa KUTTEBA EMHICTh JIETEHb.

[Ticns 3aBepmienHst kiiHiyHOTO gochimpkeHHs I ¢asu mamientu abo
IPOJOBKYBIM OTPUMYBATH aKTUBHE JIIKyBaHHs, a00 MEpeXOoaWsid 3 IUianedo Ha
aKTUBHE JIIKyBaHHS B paMKax MpOrpamMu CIIBUYTIMBOTO BUKOPUCTaHHS (aHII. -
compassionate use programme) 4u MoAajIbIIUX A0CTiKeHb (anr. - follow-on trials),
a TaKOK Opasii y4acTb B OIIHII JJOBFOTPUBAIUX PE3yJIbTATIB M1l YaC IUX MOAATBIITNX
JociiKeHb a00 B Mexkax pociimkenns thLAMAN-10.

VYei 25 nauientiB 3aBepunuin 11 a3y mocnimkeHHs 1 OTpUMyBalld BeJIMaHA3y
anbQa micis oro 3aBepIlIeHHs. AHaII3 MOJOBXKEHOI (Da3u BKIIIOUAB PE3yIbTaTH MiCIIs
12-18 micamiB JTiKyBaHHS Ui MAIIE€HTIB 3 TPyNH mianebo, siki Iepeliuii 10 TpynH
aKTUBHOTO JIKyBaHHs, Ta d4epe3 24-36 MICSIIB [AJs MAIL€HTIB, SKI OTPUMYBAJIH
akTuBHE JiKyBaHHs 3 movarky III ¢a3zu. KommnaeHnc y 12-micsyHOMY AOCTIAKEHHI
dazu I cranoBuB > 90% 17151 BCiX 25 MaIll€HTIB.

Pesynbrat mOpiBHSUIBHOI KIIHIYHOI €(PEKTUBHOCTI 3aCTOCYBaHHS BeJIMaHAa3M
anb(a Ta miamnedo 3a nanumu gociipkeHas thLAMAN-05:

1) piBeHb oJiirocaxapuaiB y cupoBaTHi KpoOBi — cepeaHs BigHOCHA 3MiHa
KOHIIEHTpAIIll OJIITOCaxapyuaiB y CUPOBATIIl KPOB1 B BUXIITHOTO PIBHS A0 52 THXKHS
Oyia OLTBIIOKO Y MAIIEHTIB, SKi OTPUMYBAJIU BeJIMaHa3y anb(da i cranoBuia -77,6% (N
=15;95% CI Bin -81,6 mo -72,8) y nmopiBHsHHI 3 1ane6o, sika cranoBuia -24,1% (N
= 10; 95% CI Bix -40,3 no -3,6). CxopuroBaHa cepeans pi3Hullsl craHoBuia -7/0,5%
(95% CI Bin -78,4 no -59,7; p < 0,001).

[Ipu ocTaHHBOMY CIOCTEpPEXKEHHI BIJTHOCHA 3MiHA PIBHSA OJIrocaxapu/iB
craroBmia -62,9% (N = 13; 95% CI Bix -85,8 10 -40,0) y maiieHTiB B rpyIi BeIMaHa3H

8 https://onlinelibrary.wiley.com/doi/10.1007/s10545-018-0185-0
® https://clinicaltrials.gov/study/NCT01681953
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anmbda Ta -55,7% (N = 9; 95% CI Bix -76,4 no -34,9) y narieHTiB B rpyIi mianedo
MIiCTIs IEPEXOAy J0 TPYIH BeMaHas3u anb(da;

2) TecT 3-XBHJIMHHOI CX010BOI MPOOM - cepeHs BIAHOCHA 3MiHA 3-XBHIJIMHHOL
CXOA0BOI MpOOM BiJ BHUXIJHOTO PIBHA 10 52 TWXHS B TpyIl BelIMaHazu anbga
cranoBuia -1,1% (95% CI Bix -9,0 no 7,6) ta -3,97% (95% CI -13,4 no 6,5) B rpyti
mane6o. CkopuroBaHa cepeiHs Pi3HMIIA JJI BeJIMaHa3| alib(a MOPIBHSIHO 3 IJ1a1e00
cranoBmia +3,0% (95% CI Bix -9,86 no 17,7; p = 0,648).

[Ipy ocTaHHBOMY CIOCTEPEKEHHI CEepelHs BiJHOCHA 3MiHA y TOpPIBHSHHI 3
BUXI1JIHUM piBHeM ctaHoBuja +3,9% (N = 13; 95% CI Bix -5,5 no 13,2) y namieHTiB B
rpyni Benamanasu anbda 1a +9,0% (N = 9; 95% CI: Big -10,3 no 28,3) y maii€HTiB B
rpyI mianedo Mmcis mepexoay /10 TpyIu BeJIMaHa3H alibda;

3) 6-XBHJIIMHHOI X0b0OM — CIIOCTEPIraoCh HE3HAYHE MOKPAIICHHS PE3yIbTaTy 6-
XBUJIMHHOI X0AbOM B TPyl BeIMaHa3| ajib(a NOpIBHIHO 3 Iu1anedo 0e3 CTaTUCTUYHO
3HAYYMIOi pi3HUIN B pe3ynabTari. CKOpUTroBaHa cepemHs pi3HHI craHoBuiaa 1,9%
(95% CI Big 6,6 no 11,1; p = 0,66).

[Ipu octaHHBOMY clIOCTEpEXKEHHI BiIHOCHA 3MiHa ctaHoBuia 0,7% (N = 13; 95%
Cl Big -5,9 no 7,3) y namieHTiB B IpyIii BenMmanasu anbda ta 2,2% (N =9; 95% CI Bix
-7,8 mo 12,3) y mamieHTiB B rpymi mianedo mcis Mnepexoay 10 TPyl BelIMaHa3u
anbda;

4) popcoBaHa KMTTEBA €MHICTH JIereHb — 3MiHAa ITOKA3HUKIB (POPCOBAHOI
KUTTEBOI €MHOCTI JIeTeHb Ha 52 TwkHI OyJa Ha KOPUCTh BeiIMaHazu aibda y
MOPIBHSHHI 3 TU1a1e00 0€3 CTaTUCTUYHO 3HAYYINOT PI3HUIL B pe3ybTaTi. CkopuroBaHa
cepenns pizuuis ctanosuia 8,4% (95% CI Bix -6,1 1o 25,1; p = 0,27).

[Ipu ocTaHHBOMY CIIOCTEPEKEHHI CepeIHs BIIHOCHA 3MiHa cTaHOBWIA 12,4% (N
= 10; 95% CI Big 2,3 no 22,5) y naifieHTiB B TpyIi BeaManasu anbda 1 4,0% (N = §;
95% CI -13,7 no 21,7) y nauieHTiB B rpymi Iamnedo miciig HNepexoay 0 Ipynu
BeJIMaHa3u anbda;

5) piBeHb cupoBaTKOBOT0 iMyHOT100y iy G (IgG) — MiXKIpyIIoBa pi3HUILIS IS
BeJIMaHa3u ajab(da MopiBHAHO 3 mianedo cranoBuia: 3,5 r/1 (95% ClI Bia 2,1 0o 4,8); p
<0,001.

[Ipu ocTaHHBROMY CHIOCTEpPEKEHH] CepeHS BIIHOCHA 3MiHA B1J] BUXIJTHOTO PIBHS
IgG y cuposariii kpoBi ctanoBuia 47,2% (N = 14; 95% CI Bix 30,2 no 64,3) B rpyri
Benmanaszu anbda ta 37,3% (N = 9; 95% CI 24,9 - 49,7) B rpyni mianebo micis
nepexoay J0 rpyIu BelMaHas3u alibgda.

3 MeTow 3a0e3leyeHHs] KOMIUIEKCHOI OINHKHM KIIHIYHUX HACHIJKIB 100
TPUBAJIOTO 3aCTOCYBAaHHS BelIMaHa3d ajdbha B paMKax JIKyBaHHS PiJIKICHOTO
3aXBOPIOBAHHS, 3aIBHUKOM OYJIO MPEACTABICHO MOKAa3HUKHU KITHIYHOT €()eKTUBHOCTI
JOCJIIIKYBaHOT IHTEpBeHIIi 3a fanumu nmyosikaiii “Lund AM, Borgwardt L, Cattaneo
F, Ardigo D, Geraci S, Gil-Campos M, De Meirleir L, Laroche C, Dolhem P, Cole D,
Tylki-Szymanska A, Lopez-Rodriguez M, Guilléen-Navarro E, Dali Cl, Héron B, Fogh
J, Muschol N, Phillips D, Van den Hout JMH, Jones SA, Amraoui Y, Harmatz P,
Guffon N. Comprehensive long-term efficacy and safety of recombinant human alpha-
mannosidase (velmanase alfa) treatment in patients with alpha-mannosidosis. J Inherit

10
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Metab Dis. 2018 Nov;41(6):1225-1233. doi: 10.1007/s10545-018-0175-2. Epub 2018
May 3. PMID: 29725868; PMCID: PMC6326957”, nani — Lund et al., 2018%°,

B myGmikamii Lund et al., 2018 npezacraBieHo pe3ynbTaT JOCTIHKCHHS, SKE €
IHTErpOBaHUM aHAJI30M MOKAa3HUKIB KJIIHIYHOT €(PEeKTUBHOCTI Ta OE3MEKH Yy MaIll€HTIB
3 anbha-MaHHO3UIO030M (maimi — iHTerpoBanuid aHami3 rhLAMAN-10). V
interpoBanoMy anamizi  FhLAMAN-10 mpexncraBieHi MOKa3HHUKHA — KIIHIYHOT
e(eKTUBHOCTI Ta OE3MEKH 3aCTOCYBAaHHS BeJIMaHa3u ajib(a Ha OCHOBI 1HIUBIyJIbHUX
JAHUX TIAIlI€HTIB, SKI OTPUMYBAJIM JOCIIKYBaHUM JIKApChKUM 3aci0 y paMkax
kiiHigaux gociipkens I-111 gas (thLAMAN-02; rhLAMAN-03'?; rhLAMAN-04%3;
rhLAMAN-05, rhLAMAN-10'), nporpamax nogansmmoro gornsny (thLAMAN-07%;
rhLAMAN-09'®), a Tako nporpaMu criB4yTIMBOIO BUKOPUCTAHHS.

Ha ocHoBi innuBigyansaux ganunx 33 naiienTis (14 nopocnux, 19 miteit) 3 anbda-
MaHHO3MJI030M, SIK1 JIIKYBAJIWCh BEJIMaHa3010 aibpa 10 4 poKiB, Oyiaum OTpuUMaHI
pe3yNbTaTH KIIIHIYHOT €(QEKTUBHOCTI 3aCTOCYBAHHS JOCIIJ)KYBAHOTO JIIKAPCHKOTO
3aco0y MOPIBHSHO 3 BUXIJHUM PIBHEM (MeAiaHa TPUBAJIOCTI JIKyBaHHS 29,3 micsili)
JUTSL 3araJIbHOIT TOMYJISALIT Ta BiAMIOBIIHUX BIKOBUX TPYIL:

- PiBeHb oJIirocaxapuaiB y CMPoOBaTLi KPOBI — CTATUCTUYHO 3HAYYILIUN KIIPEHC
PIBHSI OJIITOCAaxapu/liB CIOCTEPIraBcs B 3aralibHIi MOMYJIALIl MOPIBHSIHO 3 BUXIIHUM
piBHeM j10 12 wmicsamie (N = 31; cepennst 3mina: -72,7%, p <0,001) 1 3anummaBcs
CTATUCTUYHO 3HAYYIIUM MPH OCTaHHBOMY criocTepeskenHi (N = 33; cepenns 3MiHa -
62,8%, p <0,001). [ToxiGH1 pe3ynbTaT CIOCTEPITAIUCS y BCIX BIKOBUX Ipynax;

- TecT 3-XBWJIMHHOI €X0J0BOI NMPOOU — CIOCTEPITaIocss 3HAYHE MOKPAIICHHS
yepe3 12 micsuis (N = 31; cepeans 3mina +9,3%, p =0,013) 1 3anumnanocs 3Ha4yIIUM
npu octanHboMy crioctepexenHi (N =33; cepeans 3mina: +13,8%, p =0,004). biabi
BUpaXEHE MOJIIMILIEHHS MOKa3HUKIB CIIOCTEPIragocs y MITed MOPIBHIHO 3 JOPOCIUMU
sk yepe3 12 wmicamiB (N=18; +6,96 kpokib/xB.; +15,3%), Tak 1 OIpu OCTAaHHbOMY
croctepexenHi (N =19; +10,7 kpokib/xB.; +23,1%);

- TecT 6-XBMJIMHHOI X0AbOM — TEHACHIS 1O IMOKpAICHHS y 3MiHax 6-
XBUJIMHHOI XOApOM criocTepiranacs yepes 12 MicdiiB 1 Oyjia CTaTUCTUYHO 3HAYYIOIO
MIPU OCTAHHBOMY CTIIOCTEPEKEHHI1. Y JIiTeH 0ys10 3a(hiKCOBAHO MOKPAILICHHS PE3YIbTaTy
BiJI BHXIJIHOTO PIBHS J0 OCTaHHBOTO croctepexkeHHs (Ha 11,9%), mopiBHSHO 3
nopocaumu (0,7%);

- (¢opcoBaHa KUTTEBA €MHICTH JiereHb — CTAaTUCTUYHO 3HAYYIA CEPEIHS
abCoNI0THA Ta BIJIHOCHA 3MiHA (DOPCOBAHOI KUTTEBOI €MHOCTI JIeT€Hb (YacTKa Bijl
IIPOTrHO30BAaHOTO 3HAYEHHS) 1 POopcoBaHa KUTTEBA EMHICTH JIET€Hb CIIOCTEPITATHUCH BiJl
BHUXI1JTHOT'O PiBHS 710 12 MICSIIIB 1 IO OCTAHHBOTO CIIOCTEPEKEHHS. AOCOJIFOTHA 3MiHA
(opCcoBaHOI JKUTTEBOT EMHOCTI JIET€Hb OyJia OLIBIIO0 Y AITEH MOPIBHSIHO 3 1OPOCIUMU
narjieHTaMyd Ha MOMEHT OCTaHHBOTO CTIOCTEPEKCHHST,

10 https://pme.ncbi.nlm.nih.gov/articles/PMC6326957/
1 https://clinicaltrials.gov/study/NCT01268358
12 hitps://clinicaltrials.gov/study/NCT01285700
13 https://clinicaltrials.gov/study/NCT01681940
4 https://clinicaltrials.gov/study/NCT02478840
15 hitps://clinicaltrials.gov/study/NCT01908712
16 hitps://clinicaltrials.gov/study/NCT01908725
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- cupoBaTtkoBuii imyHor00yJiH G (IgG) — yepe3 12 micsamiB cnocrepiranocs
3HayHe 301IbIIEHHS cepeHiX KoHueHTpauii IgG y cupoBaTIli HOPIBHAHO 3 BUX1IHUM
piBHeM, (N =22, cepeans BifcoTkosa 3MiHa: +47,0% (95% CI: 34,9, 59,1); p<0,001)
Ta TIpU OocTaHHBbOMY crioctepexeHHi (N =24; cepenHe 3miHa y BimcoTkax: +44,1%
(95% CI: 32,6, 55,6); p<0,001).

Takox 3asBHUKOM B J1I0Che OyJio mpejcTaBieHo pe3yibratd HoBoi riodaabHoi
Mo/jiei BiIMOBiAi Ha JIiKyBaHHSI TIPU 3aCTOCYBaHHI1 BelaMaHa3u aib(da (myOsmikariis
“Harmatz P, Cattaneo F, Ardigdo D, Geraci S, Hennermann JB, Guffon N, Lund A,
Hendriksz CJ, Borgwardt L. Enzyme replacement therapy with velmanase alfa (human
recombinant alpha-mannosidase): Novel global treatment response model and
outcomes in patients with alpha-mannosidosis. Mol Genet Metab. 2018
Jun;124(2):152-160. doi: 10.1016/j.ymgme.2018.04.003. Epub 2018 Apr 18. PMID:
297168357, mani — Harmatz et al., 2018)Y. HoBa rimo0aibHa MOZENb BiAMOBIAI Ha
JiKyBaHHS OyJla CTBOpPEHAa Ha OCHOBI KOHIIEMINI BHU3HAYEHHS KIIHIYHMX OOJacTeu
(IOMEHIB), MOB'SI3aHUX 13 3aXBOPIOBAHHAM, Kl MOTEHUIMHO PEaryr0Thb HA CHCTEMHY
dbepMeHTO3aMICHY Tepallilo:

- (apmakonuHamika (oJlirocaxapuiy B CHPOBATIl KpOBI, CHUPOBATKOBUUI
iMyHoroOymH G);

- (yHKIlOHANBHI ~ KIHIIEBI TOYKM 3aXBOPIOBaHHS  (JiereHeBa  (yHKIIs,
BUTPUBAJICTB, JIpIOHA Ta 3arajibHa MOTOPUKA);

- gakicth KuTTA (QoL) mamieHTiB (TEpMIHM TATapsi XBOPOOU, 1HBAIIIHOCTI Ta
00J110).

[Ipu pocsrHeHHI pe3yJbTaTiB 3a OI[IHKOIO HE MEHIIE JBOX 3 TPbOX JIOMEHIB,
Nalli€HTIB BBA)KAJIM TAKMMHU, 110 BIATIOBLIM Ha TiKyBaHHs. [licis 12 micsiB JiKyBaHHS
3arajbHy BIAMNOBI/Ab HA JIKYBaHHs OyJI0 1OCATHYTO y 87% MaIli€HTIB, IKI OTPUMYBaJIU
BenMana3zy asibda (N = 15), mopiBHsaHO 3 30% mnalieHTiB, ki oTpuMyBaiu 1ianetco (N
= 10). JoBrocTpoKoBi JaH1 BiJl yCiX MaIli€HTIB B iHTerpoBaHoMy aHamizi (N = 33)
nokaszainu, 1o 88% mMalli€eHTIB Maju TJI00abHY BiAMOBIAL, BKItoYatoun BCix (100%)
miter (N = 19) 1 Ouburicts (71%) nopocnux nanientiB (N = 14). Takum yuHOM,
BiAMOBIAHO 10 AaHux HoBoi rio0anbHOI MOJEl BIANOBiIAI Ha JIIKYBaHHS OyJio
IPOJIEMOHCTPOBAHO KIIIHIYHO 3HAYYIIMKA eeKT JIKyBaHHS BeIMaHa30i0 anbda mpu
PaHHBOMY 3aCTOCYBaHHI 1 30€peXEeHHS KOPUCTI TMPU JOBTOTPUBAIOMY JIKYBaHHI
NaIi€HTIB 3 aJib(a-MaHHO3U030M.

B sxocTi nomaTkoBoi iHpopMarlii 3aIBHUKOM B JJOCKE MPECTABICH]I pPe3yJIbTaTH
00’eaHAHOTO 0araToIEHTPOBOrO aHAI3y BIAKPUTHX PO3IMIUPEHUX JTOCIHIIKEHb
rhLAMAN-07 ta rhLAMAN-09, siki Oy/u po3po0JieHi /151 OLIHKH TOBrOCTPOKOBOT
e(eKTUBHOCTI Ta O€3MeKH JIIKyBaHHS BeJIMaHa30i0 aib(pa BOPOAOBK 12 piyHOrO
cnoctepexenns (myomnikamis “Guffon N, Borgwardt L, Tylki-Szymanska A, Ballabeni
A, Dona F, Joseph A, Nienhuis H, Maugeri C, Lund A. Extended long-term efficacy
and safety of velmanase alfa treatment up to 12years in patients with alpha-
mannosidosis. J Inherit Metab Dis. 2025 Jan;48(1):e12799. doi: 10.1002/jimd.12799.

17 https://www.sciencedirect.com/science/article/pii/S1096719218301537?via%3Dihub
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Epub 2024 Oct 9. PMID: 39381850; PMCID: PMC11667663”, nani — Guffon et al.,
2024'8). Byno 3any4eno 16 namienTis, sSKi paHille 3aBEpPINMIA YYaCTh B JOCIIIHKEHHAX
rhLAMAN-02/-03/-04/-05/-08 ¢azu I-111, Ta 5 narmieHTiB, sSKi paHiiie HE OTPUMYBAITH
dbepmenTo3amicHy Teparmiro. Cepen 3aranbHOi KimbKOCTI mamieHTiB (N = 21 maiienT)
oyno 7 nopocnux ta 14 giteit. [lamienTtu oTpuMyBaau BeaMaHasy aibda B 1031 1 Mr/kr
OJIVH pa3 Ha TUXKJICHb.

BignoBiguo no 00’eqHanux manux 3 gociimkedab ThLAMAN-07 ta thLAMAN-
09 Oymu oTpuMaHl HACTyHHI pPe3yJbTaTH KIIIHIYHOI €(EKTUBHOCTI 3aCTOCYBaHHS
BeJIMaHa3u ajib(pa MOPIBHSHO 3 BUXITHUM PIBHEM:

- piBeHb oJiirocaxapuaiB — 0OUBI BIKOBI I'PYNH MOKa3aJIM MOAI0H1 aOCOFOTHI
Ta B1JICOTKOBI 3MIHHU PIBHIO OJIITOCaXapu/IiB;

- TecT 3-XBHJIMHHOI CXO00BOI MPOOM — pe3yibTaTu y AUTIYOI MOMYJALIi Oyiu
Kpallle 3a pe3yiabTaTu y Jopociux; yepe3 8 pokiB (84-108 micsiiB) croCcTepeKeHHS
NealaTpUYHI NalleHTH OoKa3ad a0COIIOTHY 3MiHY B1J BXIIHOTO piBHA Ha 5,1 + 11,0
kpokiB/xB npotu —0,1 + 0,8 KpokiB/XB y nopociux (BiacoTkoBa 3miHa: 12,6 + 23,5%
npotu —0,1 + 1,3%). 3aranoMm pe3ynabTaTH y MENIATPUYHUX MALIEHTIB CHOYATKY
30UTbIIYBAIKCS, a MOTIM MEPEBAXKHO 3AJMINAIUCSH CTAOUIBHUMHU, a y JOPOCIUX
NalieHTiB a00 cTabim3yBaanuch, a00 ACIIO 3HU3HINCH;

- TeCT 6-XBWJIMHHOI X01b0M — a0COJIIOTHA BiJICTaHb, MIPOMJICHA B MEXKaxX TECTY,
3pocia abo crabum3yBajlacd B YCIX MNEAIaTPUYHUX TAIIEHTIB JO OCTaHHBOIO
CIIOCTEPEKEHHS, TO1 K y JIOPOCIIHX cIiocTepiraiacs adbo crabinizallis, abo He3HAUHE
3HIDKCHHS 1 JIUIIE B OJHIET IIOAMHUA OyJi0 3HAYHE 3HMKEHHS; yepe3 8 pokiB (84-108
MICAIIIB) Teparii a0CoII0THA 3MiHa MPOMACHOI BiJICTaH1 MOPIBHIHO 3 BUX1JIHUM PIBHEM
nenno 30iabImiacs y aiteit (27,8 + 31,2 M; BigcoTkoBa 3MiHa: 8,5 £ 10,5%), Toxi sk y
JIOpociauX BOHa Jemo 3MeHmunacs (—64,3 + 50,2 Mm; BimcotkoBa 3miHa: —13,8 +
12,2%), npuyoMy JHIlIE€ B OJHOTO TOPOCIOro CHOCTEPIraiocsl 3HAYHE 3HUKECHHS,

- piBeHb (OpPCOBAHOI KMTTEBOI €MHOCTI JiereHb — y OUIBIIOCTI MAalll€HTIB
NeiaTpuuyHOro npodiato MmoKpanmBes ado cTalOuTi3yBaBCsl MPOTHO30BAHUM DPIBEHb
(OpCcOBaHOiI JKUTTEBOI €MHOCTI JIEFE€Hb MPOTITOM YChOI'O MEPIOAYy CHOCTEPEHKEHHS
(+20,7 £ 31,8%), ToM1 SIK Y TOPOCIMX MAIlIEHTIB JereHeBa (QyHKIIIs movyaja MoBUIHLHO
3HHKYBATHUCS MMICIsI 6-pidHOTO mepioay crabimizarii (-12,2 £16,5%).

Jisi npoBeaeHHs (papMaKOEKOHOMIYHOI0 aHAMI3Yy 3asBHUKOM B JIOCKE OYIU
BUKOPHUCTaHI JJaH1 IHTEPB 10 3 KIIFOYOBUMH JiiiepaMu AyMOK BennkoOpuranii i rpynu
excrepriB Bemuko6puranii (38it NICE 2018 poxy'®) 3 ypaxyBaHHSAM NOKa3HUKIB
KJIiHIYHOT e(heKTUBHOCTI BeIMaHa3u anbda 3 pociimkens thLAMAN-05, rhLAMAN-
10 Ta HoBoi rio6anbHO1 Mojiei BiAMOBIl HA JIIKYBaHHSI.

Orxe, mikapchkuil 3acid BenMaHasza anb(a TMoKazaHuil K (epMeHTO3aMiCHA
Tepamisi MpU HEHEBPOJOTIYHUX MPOSBAX 3aXBOPIOBAHHS Yy TAIIEHTIB 13 anbda-
MaHHO3HJI030M JIETKOTO Ta TIOMIPHOTO CTYIICHIB TSKKOCTI. 32 BUCHOBKAMH 3asiBHUKA
3aCTOCYBaHHS BeJIMaHa3u aib(a 3HWKYE PIBEHb OJIrOcaxapuiiB B CUPOBATII KPOBI,
MOKpAIllye MOKAa3HUKH TECTy 3-XBWJIMHHOI CXOJOBOi MPOOH, TECTy 6-XBUIUHHOI

18 https://pme.ncbi.nlm.nih.gov/articles/PMC11667663/
19 https://www.nice.org.uk/guidance/hst29/documents/committee-papers
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X0Jp0H, (OPCOBAHOI KUTTEBOI €MHOCTI JIETEHb 3a pE3ylbTaTaMU JOCIHIHKEHHS
rhLAMAN-05 ta rhLAMAN-10.

IIpodinb 6e3mexn B 10Che MpeaCTaBICHO 3a JaHUMU HociimxkeHHs ThLAMAN-
05 (myomnikamist Borgwardt et al., 2018).

[Ipu 3acTocyBaHH1 BeJIMaHa3u aib(ha BUHUKIIO 5 CEpHO3HUX MOOIYHUX peaKiiii, 4
3 SKUX Oyl PO3ILIHEHI K He MOB’s3aHi 3 JiKyBaHHSAM. OJIMH BUMAJOK MOMIPHOI
rocTpoi HUPKOBOI HEJAOCTATHOCTI, MOMJIMBO TMOB'A3aHUM 3 JIIKYBaHHSM, CTaBCS MICIIS
Maixe 12 MiCsIiB JIKyBaHHS Y MAIl€EHTA, SKUW TPUBAIMM Yac OHOYACHO OTPUMYBAB
10ynpoden. JlikyBaHHs BeaMaHa3010 ayibga OyiI0 BIITHOBICHO JIJIS JIAHOTO Talli€eHTa
yepes 92 nHI B paMKax IporpaMu CHiBYYTIMBOTO BUKOpUCTaHH. [100194HUX peakirii,
MOB'SI3aHUX 3 JTIKYBAHHAM, SIK1 PU3BOWIM JI0 PUITMHEHHS y4acTl B JOCIIIKEHH1 a00
JIETAIbHOTO BUMAJIKY, HE OyI0 3a(iKCOBaHO.

Bicim marientiB (3 y rpyni BenMaHa3z anbda Ta 5 y rpymi mianedo) Maiu
MO3UTHUBHMI pe3ysbTat Ha aHTuTLIa [gG npotu Benmanaszu anbha (ADA+) npuHaiiMH1
B OJIHOMY BUIIQJKy /IO JIKyBaHHA (aKTHBHOro a0o mane6o). Tpu namieHT 3 rpynu
BeIMaHa3u aibpa Ta JBOE 3 TPyNH Iulanebo Mald MO OJHOMY IO3UTHBHOMY
pe3ynbTaTy MiJ 4Yac OLIHKK JIKyBaHHA. JIWille OJWH NAall€eHT, SIKUA OTPUMYBaB
BeIMaHasy alb(da, MaB pIBEHb aHTUTLI J0 JIIKapchbKoro 3aco0y > 80 Ox/mit 1 B SIKOTO
BUHMKJIM TTOO1YH1 peakiiii, moB’s3aHi 3 iHY31€0.

PesynpraTi omucy Ta y3arajdbHEH1 JaHl aHaiizy Oe3leKu BeaMaHazu aiibda
MOPIBHSHO 3 TUIa11e00 mpeAcTaBieHi B Tabnuill 3. J{s po3paxyHKy BiTHOCHOTO PU3UKY
(RR) Tta BigMinHOCTI pusukiB (RD) 3asaBHUKOM Oysi0 BHUKOPUCTAHO OHJIAWH
KaJIbKyIsaTop?,

Tadoauusa 3. Pe3ynbraTu onucy Ta y3arajJibHEH1 J1aHi aHajizy O€3IeKd BeJIMaHa3U
anb(a TOPIBHIHO 3 TIa1e0o

IMoka3nuk Jlamsene IInauedo RR RD
(N =15) (N =10) 95% CI) 95% CI)

3arajpHa KiTBKICTh MOOIYHUX pPEaKIliid, 7 (46,7) 5 (50) 0,933 -0,033
OB’ 3aHUX 3 JIIKYBaHHIM Bix 0,41 no 2,125 Big -0,433 no 0,366
3arampHa KUTBKiCTh CepHo3HUX
MOOIYHUX peaxiiii (BiporigHo 1(6,7) 0 - 0,067
OB’ sI3aHUX i3 3aCTOCYBaHHSIM Bix -0,06 10 0,193
JIKapChKOTO 3ac00y)*
3araibHa KUIBKICTh cMmepreid, 0 0 - -
OB’ s13aHUX 13 TOOIYHUMHE peaKiisiMu™*
3arajgpHa KUIBKICTh MOOIYHMX peakxiii,
SIKI TPU3BOITH JI0 THM4YacoBoi abo 0 0 - 0
MOCTIHOT BiAMIHU JTiKyBaHHS***
3arajibHa KUIBKICTh  TMAIIEHTIB,  SKi
Bi]MOBWJIMCH BiJI y4acTi y AOCIiIKEHHI 0 0 - 0
yepes MOOIuHI peakrii* ™ **
*3aranpHa KUIBKICTh CepHO3HUX MOOIYHMX peakuiil s mianedo BiacyTHs (He Oyi0o BUSBICHO CepHO3HMX MOOIYHUX
peakiiii)

20 http://www.neoweb.org.uk/Additions/compare.htm
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**3aranpHa KUIBKICTb CMEPTEH, 0B’ s13aHa 13 TOOIYHUMHU PEaKLisiMU BiICYTHS
***3aranpHa KiJIbKICTh HOOIYHMX PEaKLiH, sIKi IPU3BOASATH 10 THMYACOBOT 200 MOCTIHHOT BiAMIHY JIIKYBaHHS BiICYTHS
****3aranpHa KiJIbKICTh MAI€HTIB, SIKI BIIMOBIIKCH BiJl Y4acTi y JOCIHKEHHI Yepe3 Mmo0iuHi peakIii BiACyTHs

3a JaHUMHU TPOAHAII30BAHOTO 3assBHUKOM TEPIOAMYHO OHOBIIOBAHOTO 3BITY
6e3neku Big 15.05.2023 poky (mami - PSUR) O6ynu inenTH(IKOBaHI BaXIJIMBI PU3UKU
IpU 3aCTOCYBaHHI BeJIMaHa3W aibda, a came,
BaXIMBUMH TOTEHIIHHUMU pU3MKaMu  Oylu

Ha ocHOBI maHux, OTpUMaHHX
IPOTATOM TIEpioay 3BITHOCTI, HEMAE CYTTEBHUX OHOBJICHb II0JI0 MPOOIeM Oe3meKH
3aCTOCYBaHHS BeiaMaHas3u ainb(da. [Ipodins KopucTi Ta pu3uKy BelMaHa3u ajdbda HE
3MIHIOETBCS B paMKax 3aTBEP/’KEHOT0 MOKa3aHHS.

Takum 9yrMHOM, 32 BUCHOBKaMU 3asBHHUKA 32 PE3yJbTaTOM MPOBEICHOTO aHAII3Y
Oe3IeKr IpH JIIKyBaHHI BEJIIMAaHA3010 ajb(a JIeTadbHUX BHUIAJKIB 3a(IKCOBAHO HE
Oyno. 3a nanumu PSUR nipodiib KOpUCTI Ta pU3UKy BeIMaHa3u alib(a He 3MIHIOETHCS.

3asBHUKOM OYJI0 MPOBEACHO OI[IHKY METOJIOJOTIYHOI SIKOCT1 JTOCHIIKEHHS
rhLAMAN-05 Ta BCTaHOBJIICHO HU3BKHH PH3MK CHCTEMATHYHOI TOMHWJIKH IIPH
BUKOpHUCTaHHI iHCTpyMeHTY «Risk Of Bias — 2 (RoB 2)»?.

3a pesynemamamu auanizy nooGitiHo2o Clin02o, PaHOOMI308aH020 N1AYEOO0-
KOHMpOAb08ano2o  Odocniodxcenus rhLAMAN-05 ma inmeeposanozo  awnanizy
rhLAMAN-70, wo npedcmaeéneni 6 KuiHiuHOMY pO30ili OOCHE, YHOBHOBANCECHUM
Op2anom Oy10 6CMAHOBNIEHO HACMYNHE.

Memoio oocnioxcennss rhLAMAN-05 (nybnixavis Borgwardt et al., 2018) 6yno
oyiHumu egexmugHicmo ma Oe3neKy 3acmocy8aHHs 8eIMAHA3U Albda NOPIGHAHO 3
niayebo y nayieHmis 3 anbha-maHHO3UOO030M JIe2K020 Ma HOMIPHO20 CHIYNEHI8
MANCKOCMI ~ NPpU  HEHeB8POJIO2IYHUX  NposA6ax  3aX60PIO6AHHSA 8  SAKOCHI
Gpepmenmozamichoi  mepanii. Ingpopmayisi w000  3ACMOCYBAHHA  HAUKPAWOL
niompumyrouoi mepanii (HIIT) 6 oocniosxcenni rhLAMAN-05 iocymmsi.

B oocnioocenni rhLAMAN-05 oyintoeanuce cniénep8uHHi KiHyegi mouku (auei. —
co-primary endpoints), wo 8KnO4AIU OYIHKY PIBHS 0Jlic0caxapudie 8 cuposamyi Kposi
ma mecm 3-X8UIUHHOI cX00080i npoou. /{0 6MOpUHHUX KIHYEBUX MOYOK 8IOHOCUNUCD
6-x6ununnutl mecm xo0b0uU, hOPCOBAHA HCUMMEBA EMHICIb Jle2eHb.

Dopmanvrutl po3paxyHox po3mipy uOipku e nposoouscs. byno npuiinamo, wo
0J151 OYIHKU ehexmugHocmi ma be3neKu 3acmocy8anHs 8eIMAHA3U AlbDa GKIIOYEHHS
25 nayienmie 0OyOe OoCmMamHiM, 8PAXOBVIOUU OOMEMCEHY KiIbKICMb NAYIEHMIE 3
oocniodcysanoro  Hozonoeico. Egexmuenicms  6usHavanacs AK - CMAMUCMUYHO
3Hauywe 3HUJICeHHs pIBHA oaicocaxapudie y cuposamyi kposi (p < 0,025) ma
MeHOeHYisi 00 NOKPAWeHHs 34 OYIHKOI0 mecmy 3-X8UIUHHOI cX00060i npobu ma 3a
OOHIEI0 3 NPIOPUMEMHUX 8MOPUHHUX KIHYEBUX MOUYOK 3a pe3yIbmamamu aHanizy Ha
52 muodicHi 8i0 UXIOHO20 piBHSL.

2 https://methods.cochrane.org/risk-bias-2
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Kniniuna eghexmusnicme 3acmocysanns eimanazu anb@a npeocmasiena Ha
OCHO8I pe3y1bmamie Cypo2amHux KiHYyesux mo4oK (pieeHb onicocaxapudie ma
@DYHKYIOHATbHI NOKA3HUKU,).

Vnoenosasicenum opzanom 6yno ecmanoéneno, wjo pieeHv o0aieocaxapuois 8
cuposamyi Kposi € cneyupiuHum Oiomaprepom, AKUU 6KA3YE HA BUHUKHEHH:
VCKIAOHeHb Npu NOpYUleHHi 8UpobiieHHs 8i0nogiono2o gepmenmy. Taxooc oyinka
pe3yabmamie 3a 00NOM0o2010 mecmy 3-X8UNUHHOI CX00080i npoodu, 6-Xx8UTUHHOI X00bOU
ma gopcoeanoi Hummeeoi EMHOCMI 1e2eHb € KNIHIYHO 3HAYYWUMU NOKAZHUKAMU 015
nayieuma 3 mouku 30py amanizy QyHKYioHaibHo20 CMAamy, wo 8i0oopaxcae Qizuuny
BUMPUBATICIb | KOPENIOE 3 NPOPECYBAHHAM 3aX80ptosanHs. Tomy eubip 6KkazaHux
KIHYeBUX MOYOK € OOIPYHMOBAHUM 8 PAMKAX HNPOBEOEHHS 0epHCABHOI OYIHKU
MeOUYHUX MEeXHON021U 8eIMAHA3U alb@a OJisi O0CAIONCYBAHO20 3AXEB0PIOBAHHSL.

3a pes3yromamamu auanizy oaumux Oocnioxcenus rhLAMAN-05 3 nepiodom
cnocmepedxcents 52 mudchi 610 6CIMAHO8IEHO, WO 3ACMOCYB8AHNS 8EIMAHA3U Alb(a
NOPIGHAHO 3 NaAYe60 NPu38oOUMsb 00 3HUNCEHHS DIBHS 0I20CaAxXapuois 8 cuposamuyi
kpogi na 70,5% 3i cmamucmuuno snavyworo pisnuyero 8 pesyromami (p < 0,001). 3a
[HUWUMU OYIHIOBAHUMU KIHYEBUMU MOYKAMU OYI0 OMPUMAHO KIIHIYHO 3HAYyWe
NOKPAW|eHHsT NpU 3ACMOCYB8AHHI BeIMAaHA3U alb@a NOpPIGHAHO 3 nlayebo 6e3
CMamucmu4Ho 3Ha4ywoi pi3Huyi 6 pe3yi1bmamax:

- mecm 3-X8UNUHHOI cX00080i npoou (+3%, p = 0,648),
- mecm 6-x8uUnuHHoi x0066u (+1,9%,; p = 0,66);
- ¢opcosana scummesa emHicms necend (+8,4%, p = 0,27).

Bapmo 3aysasicumu, wo e6iocymuicms cmamucmuyHo 3Ha4ywoi pizHuYyi 6
pe3yibmamax 3a OYiHKOW mecmis 3-X8UIUHHOI cX00080i npobu, 6-xeunuHHoi X00boU
ma ¢hopcosanoi Hcummeaoi EMHOCMI 1e2etb 3yMOBIeHA 0OMENCEHOI0 CMAMUCTUYHOO
NOMYIHCHICIO OOCTIONCEHHS, KOPOMKOIO MPUBALICMIO CNOCMEPEHCEHHS MA UCOKOIO
sapiabenvHicmio QYHKYIOHANbHUX NOKA3HUKIG Y NAYIEHMIB 3 AlbhA-MAHHO3UOO30M.

llpu awnanizi nokazHuKi@ KIiHIYHOI epeKmusHocmi 3acmocy8aHHs BeIMAHA3U
anvgha nopisHAHO 3 naayedbo 8iON0BIOHO 00 BIKOBUX 2PYN 3d OAHUMU OOCTIONCEHHS.
rhLAMAN-05 6yno ecmanosneno, wo y Oimeti 00CHiONCy8anuil JiKAPCoKUll 3acio
npu3eo00uU8 00 NOKPAWeHHs CMAHy 34 OYIHKOI pI6Hs onicocaxapudie, mecmy 3-
XBUNUHHOT CX00080i npobu, mecmy 6-XEUTUHHOI X00bOU MA POPCOBAHOL HCUMMEBOT
EMHOCMI Jle2eHb, Yy 00poCIux nayicumis cmapuie 18 pokie nogioomasnocs npo
cmabinizayiio nepebdicy 3ax80PHOEAHHL.

Takoorc ceped 000amKOBUX BMOPUHHUX KIHYEBUX MOUOK OYIHIOBAIUCH 3MIHU
KOCHIMUBHUX (DYHKYIU BIOHOCHO 0A308020 PIGHA 34 WKAIAMU Y8acu ma nam'smi,
BUPAICEHT K CYMAPHULL eK8I8ANeHMHUIL BIK, PO3PAXOBAHUL HA OCHOB8I NIOWKAT Y8acu
ma nam'smi - Leiter-AM ma Leiter-VR:

- 30 AOCONIOMHUMU NOKA3HUKAMU He 0y10 eusasneHo piznuyi midxc epynavu (0,0
POKig 8 epyni eeamarnasu anvpa nopisHsano 3 0,1 poxie 6 epyni niayebo 3a WKAIOW0
Leiter-AM; 0,2 poku 3a wixanoio Leiter-VR 6 060x epynax);

- BIOHOCHO BUXIOHO20 DIBHA 8 2pYNi GeIMAaHA3U anb@a NOKAZHUK 3a WKALOI0
Leiter-AM noxpawuscs na 5,6% 6i0 euxionoeo pisus nopisusno 3 3,8% 6 epyni
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niayebo, 3a wikanoio Leiter-VR 6 epyni eenmanasu anvgha 6y10 ompumano nOKA3HUK
5,6% nopisnsino 3 3,3% 6 epyni niayeoo.

Oonak sapmo 3aysaxcumu, wo p-3HayveHHs y nyoaikayii 8i0cymui, pesyiomamu
npeocmasieHi Onucoeo.

Taxum uunom, npedocmaeneni pezyaiomamu oOocaioxcenus rhLAMAN-05
niomeepoX;cyloms HAA8HICMb KIIHIYHOI nepesazu 3aCMOCY8AHHs BeIMAHA3U AlbPa
NOPIGHAHO 3 naayebo y nayieHmie 3 anb@a-mManHO3U0030M HA OCHOBI OOCSACHEHHs
CMamuCmu4HoO 3Ha4ywoi pi3HuYi 6 pe3yibmami 3a OYIHKOW PIiBHs 01ie0caxapudis 8
cuposamyi Kposi, a MaKodc HASABHO20 KIIHIYHO20 NOKPAWEHHS 34 NOKA3HUKAMU
¢yukyionanonux mecmis. Ilpome, npu inmepnpemayii OaHux pe3yrbmamis 8apmo
8PAxX08Y8aAMU, WO BOHU CPYHMYIOMbCA HA HEBENUKIU KITbKOCMI NAYiEHMIE.

Oyinky memooonociunoi axocmi docnioxncenns rhLAMAN-05 6yno npogeodero
VNOBHOBANCEHUM OP2AHOM GIONOBIOHO 00 JUCMA OYIHKU OJiIsl NPo8eoeHHs axosoi
eKCnepmu3u 0epAHcABHOI OYIHKU MeOUYHUX mexuonozit ([Jooamox 2 0o Hacmanosu).
B 3a3nauenomy 0ocniosxcenti 6u84anocy Yimko GU3HAYeHe KIiHiuHe NUMAHHS, PO3N0O0LT
nayieHmis 00 epyn NiKy8aHus 6y8 pan0oMi308aAHUM 13 3ACMOCYBAHHAM 3ACHINIEHHS 00
nayienmis ma O00CniOHUKis. /{03y8anHs, cnocio 66e0eHHss ma mpusaiicms JiiKYy8aHHs.
seaManaszon anvgha 6 oocniodrcenti rhLAMAN-05 6ynu uimko susnaueni. Pezynomamu
npeocmasiieti 3a 6Cima U3HAYeHUMU KiHyesumu moukamu. bynu pospaxosani 0osipui
IHmepeanu ma p-3HAYeHHs, OOHAK IX 8apmo iHmepnpemysamu 3 00epedCHicmio,
OCKIIbKU (hOPMANbHO2O PO3PAXYHKY PO3MIPY 8UOIDKU HE NPOBOOUNU UYepe3 HEeBENIUKY
KinbKicmob nayicumis. Takum YuHom, OY10 6CMAHOBIEHO NPULHAMHY MemOo0002IUHY
saxicmo oocaioxcenus rhLAMAN-05.

Bpaxosytouu eiocymuicms 0o82ompuganux nopiéHANIbHUX NOKA3HUKIG KAIHIYHOL
ehekmusHoCmi  3aCMOCY8aHHs GeIMaHasu aivpa ma niayebo, YNOBHOBANHCEHUM
Opeanom Oy10 NPOaHani308aHO Pe3yIbmamu NOO0BHCEHOI (Pasu cnocmepedcenHs, Wo
npeocmasineti 8 0ocniodicenni rhLAMAN-05 ma inmezposanomy ananizi rhLAMAN-10
(nyonixayia Lund et al., 2018) nopienano 3 euxionum pigrnem.

llicna 3asepuwenus 12-micsaunoi nodsitinoi cinoi ¢hazu docniosxcenns rhLAMAN-
05 nayienmu epynu éeamanasu arvpa npoooe*CUIU OMPUMYBAU AKMUBHE JIIKYBAHHS,
a nayieHmu epynu niayebo nepeuuiiu Ha AiKY8AHHS 8eIMAHA3010 albha 6 pamKax
npocpamu CRiYymiu8020 6UKOPUCMAHHI AO0 N0008d ceHUX docniodcensb (thLAMAN-
07, rhLAMAN-09). /lani nooossicenoco cnocmepesicenns (Last Observation, LO) 6yau
docmynui 0na 22 nayienmis, ceped sakux 13 nayienmis epynu eeimanasa aivpa
ompumyeanu be3nepepsHe NiKy8aHHs 6eIMAHA3010 aAlbha npomszom 24-36 micayie 8io
nouamxy oocuiodcenns, a 9 nayienmie epynu niayebo+eeimanaza anvpa
ompumyeanu 12 micayie niayebo ma 12-18 micayie axkmueHo2o JIiKY8AHHS.
8eIMAHA3010 alba (3azanvruti mepmin cnocmepedxcenns 24-30 micayis 8i0 nouamky
00CTIOJCEHHS).

3a  OaHumu no00BIHCEHO20 CNOCMEPEdCeHHs 2pyna 6eIMaHasu  anvgha
NPOOEeMOHCMPYBaAla OLNbUL BUPAdCEHE 3HUJICEHHS oicocaxapudis (-62,9% npomu -
55,7%) ma kpawe niosuwenns I1gG (+47,2% npomu +37,3%) nopieuano 3 epynoio
niayebo~+eeimanaza anvga 3a605KU MPUBANIUOMY Nepiody AKMUBHO20 JIIKYBAHHSL
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(24-36 micsayie npomu 12-18 micsyis). L1000 (pyHKYyiOHATLHUX NOKAZHUKIG, NOPIGHIHO
3 GUXIOHUM pigHeM 00UO8I 2pynu NPOOeMOHCMPYBALU NOKPAWEHHs, Npome 2pyna
niayebo+eeimanasza aivbgha noxkasana Oilbul BUPANCeHi BIOCOMKOS8I 3MIHU 3a
OKpeMUMU Napamempamu. 3a OYiHKow mecmy 3-X8UIUHHOI cx00080i npoou +9,0%
npomu +3,9% y epyni eeimanasu anvgha, 3a oyinkow mecmy 6-X8UTUHHOI X00bOU
+2,2% npomu +0,7% y epyni eermanasu anvpa. Hamomicme, 3a oyinkoro ¢hopcosanoi
HCUMMEBOT EMHOCTII Jle2eHb 2PYNa GeMAaHasu anbda npooemMoHCmpy8aid Cymmeso
Kkpawi pesynomamu: +12,4% npomu +4,0% y epyni nnayebo+eermanasa anvgha.
bBinvw supasiceni 8iocomkosi 3MiHU MOMOPHUX Mmecmig V epyni niayebo~+eeimanasa
anbga MONCIUBO NOB A3AHI 3 NOIPUIEHHAM pe3yibmamis nio uac nputiomy niayeobo
(cepeons smina mecmy 3-X8UNUHHOI cx00060i npobu -3,0% wua 12-my micayi) 3
nOOANLUWUM 8IOHOBNIEHHAM MA NOKPAWEHHAM NICi nepexooy HA 8eMaHazy anlbgha.
Hamomicmv  2pyna eeamanasu anvgpa Oemoncmpysana cmaobinizayio  Oe3
NOYAMKOB020 NO2IPULEHHS, WO € KIIHIYHO BANCIUBUM O 3aN00ieaHHs empami
@DYHKYIT npu npoepecyiouomy 3axe0pro8aHHi.

3a oanumu inmeeposanoco ananizy fhLAMAN-10 (N = 33) na ocnosi 06'conanoi
inpopmayii 3 docnioxncenv I-1I1 ¢hazu ma npoepamu cniuymiueo2o SUKOPUCIAHHSL
00CTIOAHCYBAHO2O NIKAPCLKO20 3ACO0Y 3 MEPMIHOM Cnocmepedcetts 00 4 pokie 610
OMPUMAHO CMAMUCTMIUYHO 3HAYUYWI pe3yIbmamu KIiHIYHOI eqheKkmueHocmi 6eiManasu
anbgha NopieHAHO 3 BUXIOHUM PIBHEM:

- 34 OYIHKOI0 3MIHU PiBHA onieocaxapudis y cuposamyi kposi (p < 0,001);

- 6 mecmi 3-x8unuHHOI cx000860i npoou (p = 0,004);

- 6 mecmi 6-xeununnoi xo0vou (p = 0,05);

- 34 OYIHKO NOKA3HUKIG hopcosaHoi scummesoi emHocmi necens (p = 0,007, p
< 0,001).

Bapmo 3aysasxcumu, wo npu noooedxcenomy nepioodi cnocmepedxcenus (0o 4
POKIB) OMPUMAHHA CMAMUCIMUYHO 3HAYYW020 pe3yabmamy 3a OYIHIO8AHUMU
NOKA3HUKAMU CIMAJI0 MONCTUBUM 3A80AKU NIOBUWEHHIO CIMAMUCIMUYHOI NOMYHCHOCHIT
aHanizy, 3YyMOGIEHOM)Y 00'€OHAHHAM OAQHUX 3 KIIbKOX OO0CNIOJNCEeHb I, 8i0N0BIOHO,
OINbULOTO KINbKICMIO NAYIEHMIE.

Ilpu ananizi oanux 6i0N0BIOHO 00 BIKOBUX KAME2Oopill IHMe2PO8aAHO20 AHAI3Y
rhLAMAN-10 6yno eécmanoeieno nasenicmo KliHIYHOI eghekmueHOCmi 6eIMAaHA3U
anvgha 3a OYIHKOIO 3MIHU PIBHs ONieocaxapudis 8 cuposamuyi Kpoei 01 dimeli ma
00pOCIUX, 8 MO 4ac AK 3a THUWUMU NOKASHUKAMU nepesaza 30epieanact nepesadcHo
0J151 nayieHmie, AKi nouanu a1ikyearts 0o 18 poxis.

Taxooxc nompioHO 3a3HAUUMU, WO OMPUMAHI pe3yTbmamu wooo HAA8HOCH
KIIHIYHOI nepesazu 6eiMaHa3u anb@a NOpPIiGHAHO 3 GUXIOHUM piGHeM Npu nepioodi
CHOCMEPENCEHHSI NPOMA2OM 4 POKI8 niOmMEepOMCYIOmbCs pe3yibmamam 000amKo80
HAOaHoi iHhopmayii 3as16HUKOM 8 00CbE NPuU nepiodi cnocmepedicerts 00 12 pokie Ha
ocHosi docniodcenb rhLAMAN-07 ma rhLAMAN-09 (nyoaixayis Guffon et al., 2024).
3a oyinkoro pigHs onicocaxapudié y 0opocaux ma oimei Oyiu ompumani nooioHi
pe3yromamu. 3a OYiHKOW (QYHKYIOHANbHUX NOKA3HUKIB.
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- ¥ oumsayoi koeopmu nayieHmis 30epicaniacb meHoeHyiss w000 NOKPawerHHs abo
cmabinizayii cmamy;,

- ¥ 00pOCIUX NAYIEHMIB 3ATUUATUCH CIMADITbHUMU AO0 0ewo 3HUNCYBAUC.

V' meoxcax oyinku Oesnexu eeimManasu anvpa npoeoouUscs MOHIMOPUHS
IMYHOJIO2IYHO20 CMAmMYCy NAYIEHMIB, 30KpemMa PiBHsL CUPOBAMKOBO20 IMYHO2I00VIIHY
G, Ha mai 8u84eHHs KIIHIYHOI egheKmUusHoCmi 00CNIONHCYBAHO20 NIKAPCHbKO20 3ACO0Y.
Bapmo niokpeciumu, wo niosuwjenns pigHsa cupoeamxoeozo imyno2n00yniny G mooice
NOMEHYIUHO CNPUAMU 3HUNCEHHIO pIBHA iH@eKkyit. 3a OanumMu OOHOPIYHO20 3PI3Y
oanux oOocniodcennss rhLAMAN-05 o6yno ecmano8ieHo CcmMamucmudHo 3HAYYULY
PI3HUYIO 8 pe3yibmami 3a OYIHKOI0 3MIHU PIBHS CUPOBAMKOB8020 IMYyHOo2100yniny G 8
epyni eeimanazu anvga nopiguano 3 epynor niayeoo (p < 0,001). 3a oanumu
inmezposanozo auanizy rhLAMAN-10 6yno ecmanoéneno, wjo 6KA3aHUU NOKA3ZHUK
30inouuecs Ha 47% (p < 0,001) nopisnsano 3 6uUXiOHUM piGHeM NPU OOHOPIUHOMY
nepiodi cnocmepexiceHts ma 3aIUuuascs CMamucmudHo 3HAYYUWUM NPU OCIMAHHbOMY
cnocmepedcenni (+44,1%; p < 0,001).

3 memorw oyiHKu KUIHIYHOI egheKmusHoCmi 3acmocy8anHts GeIMAaHa3u anbga y
dimeti 00 6 pokie 3 alba-MaHHO3UOO30M VNOBHOBANCEHUM OpP2AHOM 0)I10
NPOAHANI308AHO  pe3yIbmamu  8i0KpUmMo20  0a2amoyeHmposo20  OO0CHIONHCEHHS
rhLAMAN-08%2. B oocnioacenns rhLAMAN-08 6ynu éxnioueni oimu (N = 5) sixom 6i0
3,7 00 5,9 pokis 3 anbha-manHo3u0030M, AKI OMPUMYBAIU 8eImManasy arvgha I me/ke
8/6 WOMUICHS NPOomMsi2com >24 micayis.

Ha emani ckpunincosoco 6i3umy 6ionosioHicms nayicHmie Kpumepisim
BKIIOYEHHS BUBHAUALACH HA NIOCMABi NiOMBepOAHCeH020 0iacHO3Y Alb@PaA-MAHHOZUOO3Y
HA OCHOBI 3HUJICEHOI akmugHocmi anbga-mwannozuoasu (merue 10% 6i0 HopmanvHoi
aKmueHoCmi) ma HnomoyHo2o 6iky MmeHuwie 6 pokis.  Cneyugiunux xpumepiis
BKIIOUEHHSI 3AJEHCHO 810 MANCKOCMI 3AX80PI0OGAHHS abO0 GIKY HA MOMEHM
MaHighecmayii 3ax60pro8anHs He 6)yo.

llokaznuku KaiHiYHOI ehexmueHocmi 3aCMOCY8aHHA GeIMaHA3u albgha 6
00CNIOIHCEHHI NOPIBHIOBANUCH 3 BUXIOHUM pieHeM. Byno 6cmanoeieno 3HUMNCeH s PIBHI8
onicocaxapudis 6 cuposamyi Kposi, nioguwyenns pisnie IgG i gipocione nokpawjeHHs
@DYHKYIOHATbHUX NOKAZHUKIG MA CLYX).

Omorce, 3a pe3ynomamamu NonepeoHbo GUIHAYEHUX KO-NEePEUHHUX KIiHYeBUX
Mmook 3a oanumu oocniodxcents rhLAMAN-05 (nepioo cnocmepesicenns 52 muoichi)
010 niOmMeepoNceHo KAIHIYHY eheKmMUBHICMb 3ACMOCYB8AHH BeIMAHA3U aAlbgha
nopieusano 3 niayebo (HIIT) 3a oyinkoio KIiHIYHO 3HAUYWUX KIHYEBUX MOYOK (mecm
3-X8uUnuHHOI cX00080i npoduU, mecm 6-X8UNUHHOI XOO0bOU, HCUMMEBA EMHICIND Ie2eHb)
ma GUABIEHO CMAMUCMUYHO 3HAYYWY DISHUYIO 6 pe3)abmami 3ad OYIHKOK pI6H:
onicocaxapudie 6 cuposamyi kposi (p < 0,001). Ilpu noooeicenomy nepiooi
cnocmepedicerts (00 4 pokie) 3a danumu inmezposanozo ananizy rhLAMAN-10 6yno
B8CMAHOBNIEHO KIIHIYHY epeKmusHicms GelMaHa3u ailb@ha NOPIBHAHO 3 BUXIOHUM
Ppi6HeM 31 CMamucCmuyHoO 3HAYYWUM NOKPAWEHHAM 34 NePEUHHUMU Ma 8MOPUHHUMU

22 https://onlinelibrary.wiley.com/doi/10.1002/jimd.12602
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Kinyesumu mouxkamu. Ilpu nposedenni ananizy 8i0n0GiOHO 00 BIKOBUX KAme2opill 3a
oanumu inmezposarnozo ananizy rhLAMAN-10 6yno ecmano6neno cymmeey KuiHiuHy
nepesacy NiKy8aHHsA Y NAYIEHMIB, AKI NOYAIU ompumyseamu eeimanasy aivga 0o 18
POKI8 NOPIBHAHO 3 0OPOCIUMU. [[aHi NOO0BICEHO20 nepiody cnocmepedicenHs (00 12
POKIB) Nniomeepo;Cyromov 30epedcentss KIIHIUHOI ehekmusHocmi y nayicHmis, sKi
nouanu ompumyeamu niKyeanusa 0o 18 pokis. 3a oanumu docnioxcenns rhLAMAN-08
0y10 8CMAHOBNIEHO, WO BeIMAaHA3d albgha NOKPAWYE KIIHIYHI NOKA3HUKU (PiGeHb
onicocaxapudis, pigensv IgG, (hyHKYIOHATbHI NOKASHUKU, CIYX) Y Oimetl 00 6 poKie ma
Modce  3acmocosysamuch O AIKY8aHHs nayichmie 0o 6 pokie 3 anvgha-
MAHHO3UOO30M.

Ll]o0o pe3ynbmamie 3a OYiHKOIO KOSHIMUBHUX QYHKYIU HA OCHO8I OOHOPIUHUX
oanux oocniodxcens rhLAMAN-05, a came pisenv nam'smi ma yseacu, cymmesux
gIOMIHHOCMeEU Midc 2epynamu He 0y10 6cmaHosnieHo. Bapmo 3aysadsicumu, uo
Gaxisysmu [{HII “Hayionanvna oumsava cneyianizoeana nixkapusa “‘Oxmamoum’ 6yno
BKA3AHO, WO 3a Pe3yTbmamamu 00CIIOHCEHb 8EIMAHA3A Ab(a He MOodice NIUHYMU HA
NCUXOJIOCIYHUL PO36UMOK NAYIEHMA 3 KOSHIMUBHUM Oeiyumom, momy Modice
BUKOPUCMOBYBAMUCH TUULe OIS 3aN00I2AHHA COMAMUYHUX YDANCEHD.

3a oanumu ananizy nobiuHUX peaxyiti npu 3acMoCy8arHi 8eIMaHaA3U aibgha o6yio
B8CMAHOBIIEHO CNPUAMAUBUL NPOPiNL Oe3nexu.

Benmanasa anbda He BkiItoueHa 10 ba3oBoro nepestiky 0CHOBHHMX JIIKAPCbKUX
3ac06iB BOO3, 2025 poxy (WHO Model List of Essential Medicines)?3.

Benmanaza anba He BKIOUYEHa 10 yuHHOTO 17 BuHmycky /JlepaxaBHOro
Qopmy.asipa JikapebKux 3aco00iB (Hakas MO3 Vkpainu Big 13.06.2025 Ne 971)%,

VY peecTpi MeIMKO-TEXHOJIONTYHUX JOKYMEHTIB 3i CTaHaapTH3auii MeIu4HOl
JAOMOMOTM BIJICYTHI raiy3eBl CTaHIAApTH, IIIOJI0 JIIKYBaHHS aib(ha-MaHHO3ZU03Y.

YOBHOBaXEHUM OpPraHoM OyJi0 MPOaHATI30BaHO MIKHAPOJHI  KIIHIYHI
peKoMeHaIlli Ta HACTAaHOBM IIOJO JIIKYBaHHS TAIIE€HTIB 3 JIOCIIKYBaHOIO
HO30JIOTI€10, 110 TTPEACTABIICHI Y JOCKE:

1. Kniniuna nacranoBa Oscar: Lamzede (Besimana3a anbda) (Oscar Clinical
Guideline: Lamzede (velmanase alfa-tycv), 20242

Benmanaza anbda 3aTBepakeHa 10 3aCTOCYBaHHSI B SIKOCTI MEPIOi Ta €IUHOL
(depmeHTO3aMICHOT Tepamii s JIIKyBaHHS NpOsBIB anb(pa-MaHHO3UI03Yy, L0 HE
BpaXaloTh LEHTPAJIIbHY HEPBOBY CUCTEMY, Y JOPOCIHUX Ta IITEH.

2. HaumionaabHa opradizamiss 3 op¢gaHHUX 3axXBOpOBaHb. AJb(a-
manHo3ua03 (NORD (National Organization for Rare Disorders). Alpha-
Mannosidosis), 11.27.20232

Benmanaza anbda cxBaneHa YmpaBiaiHHSM 3 CaHITAPHOTO HAISIAY 3a SKICTIO
XapyoBUX MPOAYKTIB Ta Jikapchkux 3aco0iB (FDA) y 2023 porti 10 3acTOCyBaHHS B

2 https://iris.who.int/bitstream/handle/10665/382243/B09474-eng.pdf?sequence=1

24 https://www.dec.gov.ua/materials/chinnij-vipusk-derzhavnogo-formulyara-likarskih-zasobiv/?role=ua
Phttps://assets.ctfassets.net/plyql2ulbv8a/UYHGNs363A9EiuCfe40cg/23b11ca8278a8d40b3b0502830862956/PG146_Lamzede velmanase_alfa-
tycv__v2.pdf

% https://rarediseases.org/rare-diseases/alpha-mannosidosis/?filter=ovr-ds-resources
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AKOCTI Mepmioi (epMeHTO3aMICHOI Tepamii [Uisl JIKyBaHHS TMpPOSBIB  aibda-
MaHHO3HJI03y, HE OB A3aHUX 3 LEHTPAIBHOI HEPBOBOIO CUCTEMOIO, Y JIOPOCIUX Ta
mitei. [nmie mikyBaHHS TAIli€HTIB 3 aidb(a-MaHHO3HI030M € CHUMIITOMATUYHHUM.
Teparmis cnpsiMOBaHa Ha MOMEPEHKEHHS Ta JIKyBaHHS YCKIAJHEHb 3aXBOPIOBAHHSI.

Vnosnosasicenum opearnom  6y10 NpoedeHO  ANbMEPHAMUBHUL — NOULYK
MIHCHAPOOHUX KIIHIYHUX peKoMeHOayil. 3a pe3yibmamamu nouyky 0yni0 6useieHo
HACMYNHI KIIHIYHI peKoMeHOayii, 8 SAKUX BeIMAHA3d alb(a DPEeKOMEeHO08aHA OO0
3aACmMoCy8ants 8 AKOCMI (hepMenmo3amicHOi mepanii npu HeHe8pPOJIO2IUHUX NPOs8aAX
3AX80PI0BAHHS Y NAYIEHMIB i3 AIbDA-MAHHOZUOO30M JIe2KO20 MA NOMIPHO20 CINYNEHI8
MANCKOCMI.:

- Kepienuymeo 3 nikyeanus anvgha-manno3uoosy bpumancvroi epynu cnadkosux
memaboniunux 3axeopiosanv (Guidance for the treatment of Alpha Mannosidosis,
British Inherited Metabolic Diseases Group), 2025%';

- Monimopune ma koopounayis KOMRIEKCHOI 0onomozu nayicHmam 3 aivga-
MAHHO3UOO30M: 2100aNbHe KOHCeHCYycHe oocniodxcents Jleagi (Monitoring and
integrated care coordination of patients with alpha-mannosidosis: A global Delphi
consensus study), 20242,

- Beamanasza anvgha cxeanena 0ns niKy8aHHs anb@a-maHHO3U003y 6e3 nopyuleHHs.
yenmpanovroi Hepsosoi cucmemu. Tepanesmuunuti Oemenb AmepukancoKo2o
KoJ1e0xcy meouunoi eenemuxu ma cenomiku (Velmanase alfa approved for treatment
of non-central nervous system manifestations of alpha-mannosidosis: A therapeutics
bulletin of the American College of Medical Genetics and Genomics (ACMG)), 20242°,

Omoice, 3a OaHUMU MPEMUHHUX OJcepell 8eIMAHA3a albha peKOMeHO08aHA OJis
JUKYBAHHA AlbDA-MAHHO3UOO03Y N1€2K020 Ma NOMIPHO20 CMYNEeHI8 maxcKocmi 6e3
HEeBPOI02IUHUX NPOSBI8 8 AKOCMI (hepMeHmO3aMICHOI mepanii.

3) naHi MOA0 €KOHOMIYHOI JOUWIJIBLHOCTI B YACTHHI eQeKTHBHOCTI BUTPAT
BUKOPHCTAHHA JIKAapCbKOro 3aco0y BIANOBIAHO 10 PEKOMEHIOBAHOI IIKAJIH
rPAHUYHHMX 3HAYECHb IHKPEMEHTAJbHOI0 INMOKA3HUKA e(eKTHUBHOCTI BUTPAT B
Ykpaini

EdexTuBHICTh BUTpAT BeIMaHa3u aib(a B J0Che OyIia OIlIHEHA 13 3aCTOCYBaHHIM
MeTony “BUTpatu-ePeKTUBHICTH (cost-effectiveness), y SKOMy OILIHIOBAJIUCH JTOIaHI
poku xutrta (LYG), Ta w™meromy “Burpatu-kopucth’ (cost-utility), y sikomy
OITIHIOBAJIUCh JIOAAaHI POKH KHUTTSA, ckopuroBaHi Ha skicTh (QALY), saxi momae
NaIieHTy 3acTocyBaHHs BenManasu anbda 3 HIIT ana dpepmentozamicHoi Tepamii mpu
HEHEBPOJIOTTYHUX TMPOSIBAX 3aXBOPIOBAHHSA y TAIIEHTIB 13 alb(a-MaHHO3UI030M
JIETKOTO Ta TIOMIPHOTO CTYTIEHIB TSHKKOCTI TIOPIBHSHO 13 3acTocyBaHHsAM smie HIIT.

Bubip wmetony ¢dapMakO€KOHOMIYHOTO aHaizy “BUTpaTH-E(EKTUBHICTH
3asIBHUK OOIPDYHTYBaB BHM3HAUEHUM Ha €Tamll KJIIHIYHOTO aHalli3y CTaTUCTUYHO
3HAUYIIMM Ta CTIMKUM MOKpAIEHHSIM pIBHS OJIrocaxapujiiB y CHpPOBATLl KpOBIi,
PYXJIMBOCTI/(DYHKIIIOHANIbHOT 3aTHOCTI, pyXoBOi (yHKIII Ta (YHKLII JIEreHis,

21 https://bimdg.org.uk/guidelines/Isd-guidelines/
2 https://www.sciencedirect.com/science/article/pii/S1096719224004037
2 https://pmc.ncbi.nim.nih.gov/articles/PMC11613763/
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KOTHITUBHUX (DYHKLIN, CIyXy, SKOCTI XHUTTH, piBHIB IgG y cupoBarui (Bkaszye Ha
MOKPAIICHHS IMYHITETY) Ta IHIIMMH TOKa3HUKaMH, IO KOPETIOE 31 IIBUAKICTIO
MPOTpPEeCyBaHHS XBOPOOHU Ta, BIAMOBIIHO, pU3UKOM CMEPTHOCTI MAIlIEHTIB (HA OCHOBI
pesynbraTiB gociimkenHas thLAMAN-05 Ta inrerpoBanoro ananizy rhLAMAN-10).
Meron ~ (papMakOEKOHOMIYHOTO  aHaizy  “‘BUTPATU-KOPHUCTH  3aABHUKOM
OOTPYHTOBAHO BU3HAYECHUMU MMOKa3HUKAMM SIKOCT1 KUTTS MALI€HTIB B CTaHAX 3/I0POB’ s
pu anbha-MaHHO3UIO031.

36epmaemo ysazy, wjo pe3yibmamu NOPIGHANbHOI KIIHIUHI egheKmusHocmi 3
BUBHAYEHUM Y 0O0CbE KOMNApaAmopom npeocmaeieri y oocniodicenni rhLAMAN-05,
BI0N0BIOHO 00 AKUX CMAMUCMUYHO 3HAYYWA PIZHUYSA OVIA O00CASHYMA MINIbKU 3d
NOKA3HUKOM 3MIHU PIBHS 0llicocaxapudis y cuposamuyi Kposi 6i0 6306020 pieHs 00 12
Micsays ma nokaszHuxkom sminu pisnsa IgG y cuposamuyi kpogi 8i0 6a306020 pieHs 00 12
micaysa. Ilpome eapmo 3aysasicumu, wjo xoua p-3HauenHs. OyaIu po3paxoeami, ix ciio
iHmepnpemygeamu 3 00eped*CHICMIO, OCKIIbKU (HOPMANTbHO20 PO3PAXYHKY PO3SMIDY
8UOIPKU He NPOBOOUTIU.

Boonouac y inmeeposanomy ananizi fhLAMAN-10 pesyromamu nixkyeanms
BEIMAHA3010 aANbha panopmyromsvcs NOPIGHAHO 3 BUXIOHUM pIieHeM, mobOmo He
NOPIBHAHO 3 BU3HAYEHUM Y 00CbE KOMNApamopom. Bionosiono, yi oaHi e MoxHcymo
PO32AA0AMUCSL SIK HAEHCHe OOIPYHMYBAHHS 6UOOPY Memo0)y PapMaKoeKoHOMIYHO20
aHanizy, OCKiIbKU He 003601A0Mb BUSHAYUMU 8IOMIHHOCHI Y KIIHIYHUX pe3Ylbmamax
Midic anbmepHamugHumu mexuono2isamu. Ilpome ynosrosasicenuii opear RiOMpUMye ix
PO32NAI0  3AA6HUKOM, OCKIIbKU YI pe3yibmamu € 8adCIUGUMU Ol PO3YMIHHS
ehekmusHocmi NiKy8aHHs 8eIMAHA3010 aAlbda y mpusanii nepcnekmugi (00 4 pokie
CHOCMEPEeHCEeHHS).

3 orJsAay Ha 3aJeXKHICTh BapTOCTI JIIKYBaHHS BEIMaHa3010 anb(a BiJ Macu Tiia
nauieHTa, a Takoxx Burpat Ha HIIT Big BiKy maiieHTa, (papMakOEKOHOMIYHUI aHami3
OyJ10 MPOBEACHO OKPEMO ISl TPhOX MIATPYN marieHTiB: AiTH (6-11 pokiB), miAmITKH
(12-17 pokiB) Ta mopocii (crapmie 18 pokis).

Bapmo 3ayeaxcumu, wo payionanbHicms npoeedeHHs aHanisy Oas KOJHCHOI 3
MpbOX GIKOBUX 2PYN NOJAcA€E He Juwe y pIZHUX eumpamax, a I y KIIHIYHUX
pe3ynomamax. He3zeaorcarouu na me, wjo 3as16HUKOM He HAOAHO pPe3yTbmamu OKpemo
ons dimeu (0o 11 pokis) ma nionimkie (12-17 pokis), Hasenicmb OAHUX HA PIGHI
nayicHmie 00360.J1€ NPOBECMU MAKUL AHANI3 3 NOOATLUUM DOPMYEAHHAM MAMPULD
nepexooie Mixc cmaHamu Ol Yyux nioepyn nayieHmia.

Po3pobnena  3asBHMKOM  Mojenb  MapkoBa  CKIAaeTbcs 3 ITSTH
B3a€EMOBHKJIIOYHUX CTaHIB 3JI0POB’S — YOTUPHOX CTaHIB, IO MPEACTABIAIOTH Pi3HI
piBHI pyxoBoro crarycy (“xoautb 0e3 MHIATPUMKHK’, “XOAUTH 3 MIATPUMKOIO”,
“3aNeKHICTh BiJl 1HBAJIITHOTO Bi3Ka™ Ta “Ba)KKa HEPYXOMICTH’), Ta CTaHy ‘‘CMepTh .
[TouaTkoBUI PO3MOALT MAIIEHTIB 32 CTaHAMU MOJIEN1 0a3yeThcsl HA aMOyJIaTOPHOMY
cTaTyci (31aTHOCTI pyXaTUCh) MOMyJIALiil iHTerpoBanoro ananizy rhLAMAN-10.

Mogenb Takox rnepeadavyae YOTUPU TyHEIbHUX CTaHH, B K1 MAIllEHTU BXOJSTh,
KOJM 3a3HalOTh BAXXKOi 1H(EKIli. SKII0 MalieHT OayXKye Micias BaxKol 1HQEKIii,
HAIPUKIHII UKy BiH MOBEPTAETHCS A0 TOTO CTaHy 37I0POB’s, Y IKOMY nepeOyBaB 10
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BaXKO1 1H(]EKIIIT, K0 HE OMYKYy€E — MEPEXOJIUTh Yy CTaH “KOPOTKa TepMiHAIbHA
cranisa’. [lpumyckaerscs, MO MICAS KOPOTKOI TepMiHAIBHOI CTaAll MAIlEHT MOMpE
MPOTSATOM YOTHUPHOX TIKHIB. TakoX y MOJEi BpaxOBaHO MPOBEACHHS MallUX Ta
BEJIMKHUX omepailiii. Xipypriddi yCKIaTHEHHS MOKYTh NIEPEBECTH MAIli€HTa 31 CTaHIB
“X0IUTh 0€3 MATPUMKH, “XOIUTh 3 MATPUMKOI0”, “‘3aJIeXKHICTh BiJI 1HBAJIIHOTO
Bi3ka” JI0 CTaHy ‘“‘Bakka HEpyXomicTh’ abo “cMepTh”’. CMepTh BiJ NPUYUH, HE
OB’ sI3aHUX 13 allb(ha-MaHHO3HUI030M, MOKE HACTAaTU B Oy/Ib-SIKUA MOMEHT 4acy.

XPOHIYHMH 1 TPOTPECYIOUN XapaKTep alb(ha-MaHHO3UI03Y MOJIETIOETHCS Yepe3
MIOCTYTOBE MporpecyBaHHs (TOTIPIICHHS) PYXOBOrO CTAaTycy Ta (PYHKIIIOHAJIBHOI
31aTHOCTI. [1alieHTH MOCIJOBHO MEPEMIIITYIOTHCS MK CTaHAMU 37I0pOB’ s, SIKIIIO BOHU
HE TIOMUPAIOTh Yepe3 (POHOBY CMEPTHICTh, BaXKKYy 1H(EKIIII0O YU BEIUKY OIEpaIliio;
BOHM TaKOX MOXYTh MEpEeHTH Oe3MocepeHbO J0 CTaHy BaXXKKOi HEPYyXOMOCTI
BHACIIIJIOK XIPYpriyHOro yckiagHeHHa. OCHOBHOIO INEpEBaror0 BelIMaHa3u anb(a €
YIOBUTBHEHHS IMIBUIKOCTI MMPOTPECYBaHHS 3aXBOPIOBAHHS, aJI€ 3MOICIhOBaHA KOPHUCTh
BeJIMaHa3W ajdb(a TaKOXX BKIFOYAE 3ATHICTh TMOKPAINTyBaTH CTAaH 3aXBOPIOBAHHS
(3maTHICTH MOKPAIIMTH PYXOBHM CTATyC Malll€EHTA T4 MOBEPHYTUCS 10 MEHII BaXKKOT'O
CTaHy 3/710pOB’sl), 3HM>KEHHSI YaCTOTH, HECIIPOMOKHOCTI BIJIHOBJIEHHS T4 CMEPTHOCTI
BIJI TSDKKUX 1H(EKII1H, a TAKOK 3HUKEHHS HECTIPOMO>KHOCTI BIJTHOBJICHHS, YCKJIaTHEHb
1 CMEPTHOCTI BiJl BEJIUKUX XIPYPTriUHUX BTPYUYaHb.

Kminiyai mani g moxaem Oynu oTpumani 3 gociikeHHs thLAMAN-05 Tta
inTerpoBanoro asanizy thLAMAN-10, iHTepB’10 3 KIIOYOBMMHU JiJ€pamMHu JTyMOK
BenukoOputanii (UK KOL) Ta rpynu excneptiB BemkoOputanii (UK-EEP). Bxiani
JaHl Ta MPUITYIICHHS HaJaHOo1 3assBHUKOM MOJIENI OyJIM 3amo3udeH1 31 3BITYy 3 OLIIHKH
(anrm. evaluation report) BUCOKOCIIEI1aT1i30BAHOT MEIUYHOI TEXHOJIOT1i — J1KapChKOTrO
3aco0y BenamaHaza anbda Juis JikyBaHHs anb(a-manHo3uao3y NICE, y Tomy yuci
pe3ynbTaT ONUTYBaHHS (axiBIIB Ta KIIHIYHMX ekcrepTiB Benukoi bpuranii
(30kpema, 3BIT rpynu 3 oiiHku gokasiB (ERG) y paMmkax omiHKA BelMaHa3u alibda
NICE — Stevenson et al., 2018)*°3%, ockinpku BiANOBIAHUX JOKAIBHUX IAaHUX
3asIBHUKOM 3HaNJIeHO HE OYJI0.

[{ukn moneni craHoBUTH | pik. YacoBUi TOPU30OHT MOJEII € MOKUTTEBUM (95
POKIB i AiTeil, 89 pokiB Ijs MANITKIB Ta 83 poku miig Aopociux). Y mojeni
MOKa3HUKW BUTPAT 1 €(heKTUBHOCTI OyJM THUCKOHTOBaHI 3a cTaBKOIO 3%. Y Mojenb
BKJIFOUEHO TIJIBKU MPSIMI BUTPATH, TIPOBEJICHO KOPEKI[II0 HAMIBIIUKITY.

PesynpTaTtn (hapMako€KOHOMIYHOTO aHAI3y 3a JAHWMH 3asiBHUKA HABEACHO Y
Tabsmi 4.

% https://www.nice.org.uk/guidance/hst29/documents/committee-papers
31 Stevenson M, Harnan S, Stevens J, Pennington R, Carroll C, and Clowes M. Velmanase alfa for treating alpha-mannosidosis: A Highly Specialised
Technology Appraisal. School of Health and Related Research (SCHARR), 2018.
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Tabauus 4. PesynpraTé (PapMakOEKOHOMIUHOTO aHai3y BeJIMaHa3W anbda i3
3aCTOCYBaHHSM MojieNli MapkoBa 3a JaHUMH 3asiBHUKA

Eran | Po3ain Onuc
1 Beryn Oyintosana mexnonozis: Benmanasa anbda + HIIT.
Komnapamop: HIIT.
Monens Mapkosa 0yno nodynosano B MS Excel.
2 Konrexkcr [{impoBa TOMyJNALIs: MAII€EHTH 3 alb(a-MaHHO3UIO30M >0 PpOKIB 3
JOCII/DKCHHST | HEHEBPOJIOTIYHIMHU IPOSIBAMU 3aXBOPIOBAHHS JIETKOTO Ta IMOMipPHOTO

CTYIEHIB TSXKKOCTI.

Ak Oyno 3asnaueno y nionynkmi I nyHkmy 3 6UCHOBK)Y 3ACMOCY8AHHS
8eIManazu anvpa He o0OMencyeEmvcs nayicHmamu ikom 6i0 6 pokie
8I0N0BIOHO 00 IHCMPYKYII 011 MEOUUHO20 3ACMOCY8AHHS.

®apMaKOEKOHOMIYHHAN aHalli3 TPOBENEHO 3 MEPCHEKTHBU CHUCTEMHU
OXOPOHH 37I0pPOB’S — AEP’KaBHOTO TUIATHHUKA.

YacoBuii ropu30HT MOJICITFOBAHHS € TIOKUTTEBHUM (95 pokiB miis giTelt, 89
POKIB JJIs TIUTITKIB Ta 83 POKH JUISl TOPOCIIHX ).

[TouaTkoBuUH BiK MAIIEHTIB y KOXKHIiH BiKOB1il KOropTi OyB BU3HAUEHUH Ha
OCHOBI MPHITYIIIEHHS, [0 MALli€EHTH NepeOyBar0Th y HAWMEHIIOMY Billi B
KOXHill BiKoOBiil rpymi (6 pokiB g aited, 12 pokiB i miamiTKiB, 18
POKIB JJIsT JOPOCITHX).

CraBka JAUCKOHTYBAHHS AJId BUTPAT Ta pGSYHLTaTiB - 3%.

Hani mono edexrusHocti: 3BiT NICE 2018 poky, 30kpema 3BiT ERG
NICE Stevenson et al.,, 2018 (w0 rpyHTYeTbCS Ha pe3yJbTaTax
nocmimkenas thLAMAN-05 ta interpoBanoro ananizy thLAMAN-10).
Hani mono Gesnexu: mociimkenHs rhLAMAN-05 (Borgwardt et al.,
2018).

MHani moxno kopucHocTi: 38iT NICE 2018 poky, 30kpema 3BiT ERG NICE
Stevenson et al., 2018.

3a pe3ynbTaTaMyi €KOHOMIYHOI OIIIHKH y MEKaxX MOKUTTEBOTO FTOPU30HTY
MO/JICJIFOBAHHS OyJIO OTPUMAHO PE3yJIbTAT:

3asiBiieHa MeIUYHA MeauuHa TEXHOJIOTIS PizHuus
TEXHOJIOTIs MOPIBHSHHS

Amnauri3 “ButpaTtu-epextuBHicTE’, LYG

Hitu 21,02 14,01 7,01
ITiuriTK U 20,56 13,74 6,82
Hopocmi 19,75 13,24 6,52

Amnani3z “Butparu-kopucts”, QALY

Hditn 12,32 7,54 4,78
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ITigmiTkn 12,14 7,30 4,84
Hopocmi 11,35 6,81 4,54
3 Pozpaxynok | Kareropii BuTpar, 10 BKJIIOUEHI B MOJETIb:
BUTpAT ® BUTpATH Ha BeIMaHa3y aibda;
® BUTpaTH Ha CyNyTHI Jikapchki 3acobu (JI3), HeoOximui ams
3aCTOCYBaHHs BeJIMaHa3u alb(da;
® BUTPATH HA MEJAWYHI TIOCTYTH IS BBeACHHS JI3;
® BHUTPAaTH Ha JIKyBaHHSA IMOOIYHMX peakmiii 3 ypaxXyBaHHIM
HMOBIpHOCTI X BUHHUKHEHHS;
® BUTpPaTH Ha JIarHOCTHYHI MPOIENypH, SIKI CYIPOBOIKYIOThH
BCTAHOBJICHHSI [iarHO3y, NPU3HAYEHHS 1 MOHITOPUHT Teparii
3aJIe)KHO BiJ] BIKY TAIlIEHTA Ta CTaHY 3J10POB’S;
® BUTpATH Ha JOMOMDXKHI 3aco0M peadiniTamii, CTyXOBi amaparu Ta
OKYJISIPH 3aJIEXKHO BiJl BIKY MAIliEHTa Ta CTaHy 3J0POB’;
® BUTpATH Ha JIIKYBaHHS BaXXKUX 1H(EKIIIH;
® BUTPATH Ha XiIpypriuHi BTPYYaHHS,
® BUTpATH HA TEPMIHAIBHY CTAIIIO.
Henpsimi BuTpaTu He Oynu BKIIOUYEHI B aHAII3.
Butpatu Ha BenmMana3zy anb(a po3paxoBaHO 3aSBHHUKOM Ha OCHOBI
xouineruiinoi ninosoi mponosuii, mo cranosuts R czpo 3a
¢naxon, mo mictuth 10 Mr mopomky s po3uuHy A iHQY3iH, oo 3a
kypcom HBY cranom nHa 08.10.2024 cranoBuia I'pH.
BinnmoBigHo, pik JiKyBaHHS BelMaHa3ol anbda OJHI€l JUTUHU
CTAaHOBUTH T'PH, OJTHOTO ITJIJTITKA — TPH, OJHOTO
JIOPOCIIOro — TpH.
Jlooamkoso 3a3znauaemo, wo 8i0onosiono 0o Hayionanvnozo xamanoey
YiH 3a0ek1aposana yiHa Ha JiKapcvkui 3acio eeamanasza anvgpa (TH
JIAM3EJ[E), nopowox ona po3uuny Oas ingysii, 10 me y ¢raxoni
cmanogums 72 431,74 epn (naxaz MO3 6i0 05.08.2025 Ne 1229).
Butpatu 3a pe3yiabTaramMu MOJENIOBAHHS 3 TOKUTTEBUM YaCOBUM
TOPU30HTOM Ta TUCKOHTYBaHHAM 3%:
CykymHi Butpatun | CyKymHI BUTpaTu PizHums BuTpar
Ha 3a4BJICHY Ha MEAWYHY
MCINYHY TEXHOJIOT110
TEXHOJIOTII0 MOPIBHIHHS
Jitn I I I
i I I I
Jlopocai I I I
4 Pesynbratu InkpemenTanbHM oka3HUK edexktuBHOCTI BUTpat ICER:
Hitn [TimiTku Hopocmi
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AHauri3 “BUTpaTH-
edextuBHicTE”, TpH/LY G

I |
AHaii3 “BUTpaTH-KOPHUCTH”, _ _
rpa/QALY

AHai3 4yTJIMBOCTI

3agBHUKOM OyJI0 MPOBEAEHO OMHOGMAKTOPHUU aHaji3 YyTJIMBOCTI, Y
pamkax sikoro Oymo gociimkeHo BumB Ha ICER 3MiHM BXigHHX
napameTpiB Mozeni Ha +/-20% (mampukiajn, IiHa BesJMaHazu anboa,
4aCcTOTAa BUHUKHEHHS MOOIYHUX peakliid, Maca Tijia, 3MEHILICHHS PU3HKY
BUHMKHEHHS BOXXKUX 1H(EKIIIH pH 3aCTOCYBaHHI BeJIMaHa3u ainb(a) abo
B MEXax JOBip4YMX iHTepBaiiB, BianoBigHo 10 3BiTy NICE 2018 poky.
3asBHUKOM BCTaHOBJICHO, 10 y nited nmoka3HukK ICER 3miHtO€TBCS Bin
+H rpa/QALY 10 - rpa/QALY, y miuniTKiB — Bix
+ rpa/QALY no - rpa/QALY, y nopociux — Bia
H rpa/QALY no - rpa/QALY, mpu mpomy
HaiiO1bmmil BruinB Ha ICER Mae mokpalieHHs cTaHy IpH 3aCTOCYBaHHI
BeJIMaHa3M anb(a, MOKa3HUKU KOPUCHOCTI Ta IliHa BeIMaHa3| abda.
3asiBHUK 3a3Hayae, 1110 IPOBEACHUM aHali3 YyTJIMBOCTI BUSIBUB CTIiKICTh
(apMaKOEKOHOMIYHOI MO/IENI 10 3MiHU KITIOYOBUX BXiTHHX MapaMeTpiB.
Benvanaza anbda 11t pepMeHT03aMICHOT Tepanii Mpyu HeHEeBPOJIOTTYHUX
IposiBaX 3aXBOPIOBAHHS y MAIlIEHTIB 13 anb(a-MaHHO3UI030M JIETKOTO Ta
MOMIPHOTO CTYIEHIB THXKKOCTI y moeananHi 13 HIIT 3anumaerscs 6ibin
BUTPAaTHOIO Ta OJHOYACHO OinbIl e(EeKTUBHOIO TEXHOJIOTIEI 32
nokazHukoM QALY mnopiBHsiHO 13 3actocyBannsM jmme HIIT y Bcix
BIKOBUX KoropraX. [Ipm 3MiHI BCIX KIIIOUOBHX IapaMeTpiB MOKa3HUK
ICER (rpu/QALY) 3anumaethcs 1032 MEXaMH IOPOTY TOTOBHOCTI
wiatutu (5 BBI/nymy Hacenenns).

3aysasicyemo, wo Oeaxi napamempu y 0OHOGAKMOPHOMY AHANI3]
YYMAUBOCMI  3ASA6HUKOM OYI0 nepegipeHo O0OHOYACHO (HaAnpuxiao,
NOKA3HUKU KopucHocmi). Taxutli nioxio 3as6HUK oOIPYHMOBYE MUM, Ujo
3MiHA 6 aHani3i YYMAUBOCMI NOKA3HUKIE KOPUCHOCMI OKpemo O
KOJCHO20 CMAHY NpU OOHOYACHO CMAJIOMY 3HAYEHHI NOKA3HUKIE Ol
[HWUX CMaHie Mooeni npuzeede 00 BUKPUBIEHHS NOKA3HUKIG 3MIHU AKOCMI
oHcumms  nayieHmie 3 anb@Pa-MaHHO3UOO30M, nog’sazamux i3
npoecpecysanuam Xeopoou, ma npuzeede 00 XUOHUX pe3yIbmamis aHaiizy
YYMaueocmi. 3AA6HUK 66AJCAE, WO 3MIHA NOKA3HUKIE KOPUCHOCMI Y
AHanizi yymaueocmi Os 8CiX CMAaHi8 MOOeNi OOHOUACHO € NPUUHAMHUM
nioxo0oMm, AKull 8i000padcac nocmynoge ma HNOCHIO06He 3HUNCEHHS
AKOCMI dcummsi NAYiEHmMI8 3 alb@Pa-MaHHO3UO030M NPU NPOCPeCyB8aHHI
X80poOu 00 pi3HUX CMAHIG, NOG A3AHUX, nepul 3a 6ce, 3i 30AMHICMIO
xooumu. YnoeHnogadxcenuii opean pos2nAHy8 OOIPYHMYBAHHS 3AAEHUKA
O0O0HAK 3A3HAYAE, WO 0OOHOYACHA NepesipKa KilbKOX napamempis mooeiui
cynepeyums  Memoooaocii  nposedeHHs: O0OHOQAKMOPHO2O — AHANIZY
YYMAUGOCHII.

5 [Tpunymenus
aHami3y Ta
OOMEKEHHS

Ipunywenns ananizy, 3anozuyeni 3i 36imy NICE 2018:
1. BOpomoBX MOXUTTEBOTO TOPU3OHTY TMAIIEHTH, SIKi OTPUMYIOTh
BeJIMaHa3y aib(a 3a3HAIOTh YINOBUIBHEHHS INPOrpecyBaHHS XBOPOOU
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aHawi3zy
3asBHUKA, 110
MAaroTh BILTUB
Ha
pe3yabTaTi
aHami3y
e(eKTUBHOCTI
BUTpAT

nopiBastHO 13 Jjmme HIIT: B gutsdomy Bimi (6-11 pokiB) — 10%
yHOBUIbHEHHS nporpecyBanHs nopiBHsHO 13 HIIT (o Bignoeigae 3,48
pokam), B mimmiTkoBoMy Bimi (12-17 pokiB) — 12% ymnoBiIbHEHHS
nporpecyBaHHsl (1o Bigmosizae 4,00 pokam), B mopociomy Biri — 8%
yrnoBiibHeHHs: (0 BignmoBimae 2,68 pokam) (Ha ocHoBi UK-EEP,
rhLAMAN-10, Harmatz et al., 2018).

Bionogiono 0o oownopiunoco 3pizy oanux oocnioxcennss rhLAMAN-05
3ACMOCYB8AHHS BEIMAHA3U Ab(A NOPIBHAHO 3 NAAYEOO NPU3BOOULO OO
CMAMUCMUYHO 3HAYYU020 SHUNCEHHSL PIBHA 0Nlie0caxapuois 6 cuposamuyi
KPOBI, @ MmaKodic 00 NOKPAWeHHs pyxo8oi (hynkyii 3a oyinkow mecmy 3-
XBUIUHHOI CX000801 NpoOU Ma THUUX PYHKYIOHATbHUX NOKA3HUKIE (mecm
6-xeununHoi x00b0U ma ¢hopcosana Hcummesa €MHICMb Ne€2eHb), WO
3YMOGII08AN0 KIIHIYHe NOKpAWeHHs cmaHny y dimeu ma cmaobiniizayiro
nepeobicy 3ax60pr08aHHs Y 0OPOCIUX NAYIEHMIB 3 ANbDaA-MAHHOZUOO3OM.
Pezynomamu noooeoicenozo nepiody cnocmepexcenHs 3acmocy8anHsl
BeIMAHA3U ANbha NOPIGHAHO 3 BUXIOHUM DPi6HEM NIOMBEPOICYIOMb Yi
BUCHOBKU.

2. TlamieHTH, fIKi OTPUMYIOTH BelIMaHa3y aib(a, MaTUMyTh HIDKYUI
piBEHb 3aJICKHOCTI BiJl JONMOMDKHHUX 3acO0IB Ta BUKOPHCTaHHS
IHBaJIiIHOTO BI3Ka JJs TEpeCcyBaHHS MOPIBHSIHO 3 MAaI[lEeHTaMH, fKi
orpumytoTh Jume HITT. 3naTaicTs Benmmanasu anb]a mOKpamuTH PyXoBi
GyHKIIT MalieHTiB € OUIbII IMOBIPHOIO MPOTITOM MEPIIUX JIBOX POKIB
JIKyBaHHS, aJie MOXXE BUHUKHYTH y BHHSITKOBUX BHUIIAJKaX IICIS TPHOX
abo Oinpine pokiB JikyBaHHS. [lamieHTH, sIKI OTPUMYIOTH JIKYBaHHS
BEJIMaHa3010 ajb(a, MOKYTh MOKPAIIUTH CBii (DYHKIIOHAILHUI CcTAaTyC
JUIIe Ha OJWH pPiBeHb Ha piK (IMKI), HANPUKIAA, BiA “XOOUTH 3
HMIATPUMKOI0” 10 “XOAUTh 0€3 MiATPUMKHU :

* BIPOJOBXK MEPIIMX JBOX POKIB JIIKYBaHHS BeJIMaHa30l0 aib(a
nepeadavaeTbes, 1o 20% narieHTiB NepeiayTh 31 CTaHy “‘3aJIeXKHICTh BiJl
IHBAJIITHOTO Bi3Ka” B CTaH “XOAUThH 3 MATpUMKOIO” 1 20% marfieHTiB
nepeiayTh 31 craHy “XOAWUTh 3 MIATPUMKOI”’ B CTaH “XOAUTH 0Oe3
MIATPUMKH

* 3 TpPeThOr0 pPOKYy 1 B HACTYIHUX pOKax MpH 3aCTOCYyBaHHI
BeJIMaHa3u aibda nependadaeTscs, mo 2,5% nalieHTiB MepenayTs 31
CTaHy ‘‘3aJIeKHICTb BIJl I1HBAJIAHOTO Bi3Ka” B CTaH “XOAMTH 3
miaTpumMko” 1 2,5% mami€eHTiB MeperayTh 31 CTaHy “‘XOAHWTH 3
MiATPUMKOI0” B CTaH “XOAUTH 03 mATpUMKHK (Ha ocHOBI iHTepB'to 3 UK
KOL, rhLAMAN-10, anamizy ONUTyBaJbHHKA OILIIHKH 3J0POB’S JIiTEH
(CHAQ)).

Ilpu 3acmocysanni éeamanasu anbga npomsa2om poxy 06y10 6CMaHOBIEHO
NOKpaweHHs (OYHKYIOHATIbHUX NOKA3HUKIE NOPIBHAHO 3 2pYyNnoio niayeoo.
Ilpu nooososcenomy nepiodi cnocmepexicents: 3aCcmocy8ants 8eIMAHA3U
anvgha nopisHAHO 3 BUXIOHUM pIGHeM Npu3eooums 00 NOKPAUEeHHs
@DYHKYIOHAILHUX NOKA3HUKIG 34 OYIHKOW mecmy 3-XEUNUHHOI CX00080i
npobu ma 6-X8UNUHHO20 mMecmy X00bOu )y nayicHmis, AKi No4aiu
JiKyeanus 0o 18 pokise.

3. Ockinbku mamieHTH B YKpaiHi He 3a0e3NnedyroThCsl 3a KOIUTH
JIep>KaBHOTO OIOJKETY amaparaMu IITy4HO! BeHTHIsIii jJerens (LIBJT),
TO B KOHTEKCTI ()apMaKOEKOHOMIYHOTO aHali3y 3 TepCIEeKTUBH
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nepkaBHOTO Or0/KeTy, BUTpaTH Ha amaparu LIIBJI, ix ob6ciayroByBaHHA
Ta PEMOHT He OyJIM BKJIIOUYECHI B aHAJI3.

Teepoowcennsn 3aa6HUKa w000 BIOCYMHOCMI 3a0e3NeYeHHs 3d KOulmu
Oepaicasro2o bdcemy nposedenusam LIIBJI € nexkopekmuum. ¥V naoawii
3aasHuxom mooeni eumpamu Ha LIIBJI epaxosano — eapmicmb JiKy6aHHs.
8AICKOI IHGheKYii pO3pPaAx08aHO 3 BUKOPUCMAHHAM 80208020 KoeiyieHmy
onsa JICI' E40 “3axeopioeanus opeanié OuxawHs, wjo HOMpeOyiomb
IHBA3UBHOI  WIMYYHOI 8eHMUNAYIl JleeeHb’';  8apmicms  KOPOMKOL
MePMIHAbHOL cMadii po3paxo8ano Ha OCHOBL NAKeny MeOUUHUX NOCLYe
“Cmayionapuna naniamusna meouyHa 00nomoza 0opocaum i oimsam”,
cneyugixayis K020 nepeddavae HAOAHHS PecnipamopHoi niOMpuUMKU,
30Kpema iH8a3UBHOI GEHMUIAYII 1e2eHis.

4. INamienTy, sIKi OTPUMYIOTh BeJIMaHa3y ajb(a, MalOTh 37aTHICTh Kpallie
pearyBaTH Ha BaKKi iHQEKIIi1/01y>KyBaTH (HalIpUKIIa, KO0 Kpaie Oymae
¢ynkuionyBaTu Aiadparma, marieHT Oifblle 3aTUIIATHMETHCS Y
BEPTUKAIBHOMY IIOJIOKEHHI, BIJIMOBIAHO, 3aJMIIATUMETbCA OULIbII
PYXJIMUBUM) TOPIBHAHO 3 MAallieHTaMH, ki oTrpumyroTh jumre HIIT.
BinmoBigHo, maIi€eHTy, ki OTPUMYIOTh BeIMaHa3y anbda, 3a3HAI0Th Ha
50% wmeHme Baxkux iHQeKHii Ta MaoTe Ha 50% MEHIMA pPHU3HK
CMEPTHOCTI, TOB’53aHOI 3 1H(EKIIi€I0, MOPIBHSIHO 3 Malll€eHTaMu, SKi
orpumytoTh Jumie HIIT (na ocHosi inTeps'to 3 UK KOL, hLAMAN-05,
ananizy piBHs IgG y cupoBariii KpoBi).

Ockinvku pisenv 1gG y cuposamyi Kpoei € Cypo2amuum MapKepom
2YMOPANbHO20 IMYHIMemy, U020 3MIHU MOJNCYMb BUKOPUCMOBYBAMUCS
07151 hopMY8aHHsI ONOCEPeOKOBAHUX BUCHOBKIB 000 PU3UKy ingpexyii. 3a
pesynomamamu oocuiodceruss rhLAMAN-05, cmanom na 52-1i mudicoeHw
0y10 6CMAHOBNIEHO CMAMUCMUYHO 3Ha4yuje niosuweHus piensa I1gG y
nayienmie 2pynu JniKy8aHHs 6eIMAHA3010 albgha NOPIGHAHO 3 2PYNOIO
nayieHmis, axi ompumysanu niayebo. /[oe2cocmpokosi 0aui ceiouams npo
30epedcennsn niosuujenoz2o pisns 1gG y nayicnmis, aKi ompumyoms
JIKYBAHHSL 8eIMAHA3010 ANba.

5. IanienTH, K1 OTPUMYIOTH BeIMaHa3y ajb(a, MaloTh 3/IaTHICTh Kpalle
pearyBaTH/BIJHOBIIOBATUCh IICIS BEJUKOTO XIPypriuHOro BTpYYaHHS
(HampuKJIaa, MalOTh MEHIIMM PU3MK, MOB’SI3aHUN 3 aHECTE31€l0 uepe3
HOKpamieHHs: (QyHKIIT BEpXHIX AMXAJbHUX MUISIXIB 1 JIETeHb, Kpally
3QTHICTh  BIJHOBJIOBaTH  PYXJUBICTb 1  OJIYKYyBaTH  IICIS
nicisonepanifHux iH(eKIii) NOpiBHAHO 3 Malli€HTaMH, K1 OTPUMYIOTh
mume HIIT. BignoBigHo, maiieHTH, sKi OTPUMYIOTh BelIMaHazy ainb(da,
MaroTh Ha 50% MeHIINH pU3UK CMEPTHOCTI, OB’ s3aHOI 3 ONepalli€o, Ha
50% MeHImMI pu3KK HicasonepaiiHuX YCKIaAHEHb, 10 PU3BOIATH 10
nepexoay B CTaH “Bakka 1H(EKIis’, MOPIBHSIHO 3 MAallleHTaMH, SKi
orpumyrots Jume HIIT. Ilpm npomy mnpunmyckaerbes, IO 4YacToTa
BEJIMKMX XIPYPriYHUX BTPYYaHb € EKBIBAICHTHOIO Yy TMAIli€HTIB, SKi
OTPUMYIOTh BeJIMaHa3y ajib(a, 1 y MaIi€eHTIB, skl oTpuMytoTh juiie HITT
(na ocHosi iHTepB't0 3 UK KOL).

3a oanumu oonopiunozo 3pizy Oanux oocuniodcenns rhLAMAN-05 y
nayienmie, AKi 3aCmMoco8y8anu 8eIManaszy aivgha, 0y10 6CmMaHOBIeHO
NOKpAWjeHHsi NOKA3HUKIE  KIIHIYHOI  egekmusHocmi 3a  OYIHKOIO
@yHKyionanbHux  (pyxo8i, ouxanvui  QyHxyii),  OGioximiyHux ma
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iMYHONIO2IUHUX NOKA3HUKI6. Ilpu 0o8zompusaiux cnocmepextceHHsax
KIIHIYHa nepesaeza 30epicanace y nayienmis 0o 18 poxis.

6. IlamieHTH MOXYTh TPHUIIMHUTH 3aCTOCYBaHHS BeJIMaHa3w aibda 3
TPHOX MPUYHH:

* 4Yepe3 BIICYTHICTh BiJNOBI/Ii Ha MiJICTaBi allOCTEPiOPHOI, OI[IHEHOT
3a MYJBTHJOMCHHHMM IIIJIXOJOM BIAMOBIAI B MEPIIMNA PIK JIIKyBaHHS
(13,3%);

* Yepes Mepexij B CTaH “BaykKka HEPYXOMICTh ab0 B CTaH “KOpPOTKa
TepMiHAJIbHA CTais”;

* Yepes MOPIYHUMA PU3HK BIIMIHM JIIKyBaHHS depe3 Pi3HI MPUINHU
(10%), Bxmrouatroun iHGY3iHHI peakuii, BiACYTHICTh KOMILIA€HCY,
ynoo0aHHs MaiieHTa Ta/abo BAHUKHEHHS IHIUX CTaHiB, 10 0OMEXYIOTh
KUTTA (HarpuKIiIafd, pak). Llei piunuil pu3uk NpUNMHEHHS Teparii Takox
BPaxoOBy€  YaCTKOBE/KOPOTKOCTPOKOBE  TPUIIMHEHHS  JIKyBaHHS
(HampuKIaa, Yepe3 MoJA0poKi, HaBYaHHS, ITOTaHEe 3/I0pOB’S a00 3MiHU B
oOcTaBrHaX CciM’i/0OMiKyHa, 1110 TEPEUIKOIKAIOTh JIKyBaHHIO) (Ha OCHOBI
inteps'to 3 UK KOL, rhLAMAN-05, Harmatz et al., 2018).
3eiono 3 pesynemamamu Harmatz et al., 2018 13% nayienmig
66aXCAIOMbCS MAKUMU, WO He BIONO0GINU HA JIKYBAHHS BEIMAHA3010
anvgha (“‘non-responders”).

7. IokpamieHHsT KIIHIYHUX PE3yNbTaTiB AJISl MAII€HTIB, SIKI OTPUMYIOTh
BeJIMaHa3y anbda, MOPiBHIHO 3 Malli€eHTaMHu, K1 OTpuMytoTh Jumie HIIT,
MPU3BOJNUTH JIO TIIBUIICHHS SKOCTI XUTTS marienrta. [lepenbavyaernbes,
0 MPHUPICT KOPUCHOCTI MiJ 4Yac JKyBaHHS BelIMaHa3olo ajibda
cranoBuTth 0,1 (Ha ocHosi inTepB'to 3 UK KOL, rhLAMAN-10, anamizy
CHAQ).

8. JlikyBaHHs BenMaHa30l0 anbda Oyne MPHUIHHEHO 4Yepe3 PIK Mics
Mepexoy Malli€eHTa y CTaH “BaKKa HEPYXOMICTh’, MO OOIPYHTOBAHO
NepioIoM, BIPOAOBIK SIKOTO TAKUM CTaH MOTPEOye MiATBEPHKEHHS 3 OOKY
JiKaps-cleniajgicta Ta MNPUUHATTAM  pIIIEHHS MpO NPUIHHEHHS
AKTUBHOTO JIIKyBaHHS.

Obmedsicenns ananizy:

1. CtanmapTiB Ta MPOTOKOJIIB JIKYBaHHS ajdb(pa-MaHHO3U03y B YKpaiHi
He 3aTtBepikeHo, ToMy ckiaa HIIT OyB Bu3HaueHMH 3 1HO3EMHMX
nyOmiKamnii, KIHIYHUX peKOMEeHJAAlliil JIIKyBaHHS anb(a-MaHHO3U03Y,
NPURHATHX B IHIIMX KpaiHaX CBITY.

2. T'onoBHUM JKepesnoM YIepeKeHOCTI pPe3yJbTaTiB 1HTErPOBAHOIO
ananmizy thLAMAN-10 OGynu BUMipIOBaHHS JESIKUX KIHIIEBHX TOYOK 3a
cy0’extuBHUMU ouiHKamu (Hampukiax, CHAQ) Ta Biakputuil qu3aiiH
JOCHIOKEHHS.

3. 3 oruiany Ha BKpail oOMeXeHHI JOCBI] JIIKYBaHHS alib(pa-MaHHO3UI03Y
B YKpaiHi, B TOMY 4YHCIi 13 3aCTOCYBaHHSIM BeJIMaHa3u anbda ams
(dbepMeHTo3aMICHOI Tepamii, OCHOBHI NMPUIYHIEHHS MOJENI 1 AaHi Oyiau
3aro3MyeHi 13 Omy0JIIKOBaHUX 3BITiB, MPUCBIYEHUX OLIHIII 3aCTOCYBaHHS
BelIMaHas3u anb(da npu anbda-mManHO3UA031 y Benukiit bpuranii. [Iporte
aBTopu 3BiTy NICE 3a3HauaioTh, 10 HaBiTh 32 HASBHOCTI KIIIHIYHHMX
eKCIepTIB I MIATBEPIKEHHS NPUNYLIEHb BUHUKAIOTh HaJ3BUYaiiHI
TPYOHOLII TMpU CcOpo0i BUKOPUCTATH CTaHAAPTHI MIAXOAW 1O
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mozentoBanHs Ta OMT anst ynbTpa-oppaHHUX 3aXBOPIOBaHb. | 0IOBHUM
YHHOM LI€ [TOB’513aHO 3 HECTAYEeI0 IAHUX PO MOTOYHY KIIIHIYHY MPAKTHUKY,
BIJICYTHICTIO JIaHUX TIPO JIIKYBaHHsS Ta HAI3BMYAHO MAJIOI0 KUTBKICTIO
MAIi€HTIB Y KIHIYHUX BUNPOOYBAHHIX, IO MEPEIIKOKAE Oyab-sKii
(opMi CTAaTHCTUYHOTO aHAI3Y Ta EKCTPANOJIALIl pe3yabTaTiB.

4. Tligxin A0 MOJENIOBAaHHS € MparMaTUYHUM, aJKE BPaxOBYE IIUIIIE
KJIIOYOBI EJIEMEHTH MPOTPECYBaHHS ‘‘TUMOBOI” KOTOPTHU MAIE€HTIB 3
anb(a-MaHHO3UJ030M. TOMY CHiJ 3a3HAYUTH, 10 YHUCICHHI ACHEKTH
anb(a-MaHHO3UI03y HE TIOBHICTIO BPaxoOBaHI B CTPYKTypi MOJeI,
BKJIIOUYAIOYH:

- CIIPABKHIO HEOJHOPITHICTh 1 CKIAIHICTh CTaHy, BKIIOUYAIOYH BCi
MO>JIMB1 KOMOIHAIIIT KJIIHIYHUX O3HAK, [0 CIIOCTEPIraloThCs IpH alibda-
MaHHO3UI031;

- BUTpaTd Ta 3MEHIICHHS KOPUCHOCTI, MOB’sS3aHI 3 HE3HAYHUMU
iHdekmisamMu (iHPEKIii, SKi JIKYIOThCS B 3aKJIafaxX MePBUHHOI METUIHOT
JIOTIOMOTH/aMOYIaTOPHO);

- BUTpPAaTH Ta 3MEHIIEHHS KOPHCHOCTI, TOB’S3aHI 3 IMCUXIaTPUIHUMHU
npo0OiieMaMu, TAKUMHU SIK TOCTPUI TICUX03, PO3JIaJl CHY Ta TPUBOTa;

- 3MEHIIEHHS KOPUCHOCTI, TOB’S3aHE 3 HEBEIMKUMH XIPYPTi4YHUMHU
BTpYYaHHSIMU (TOH3MIJIEKTOMIS1/aICHOTICKTOMIS, MIPHHTOTOMIS,
JIKyBaHHS TaXOBOi TPHKi, Omeparii Ha KWCTi, BBEIEHHS 30HAA IS
TOJlyBaHHS);

- PHU3MK CMEPTHOCTI, MOB’S3aHUN 3 IHIIMMH KIIOUYOBUMH NPUYMHAMHU
cMepTi MAIIEHTIB 3 anb(a-MaHHO3U030M, BKIIIOUYAIOYHU
KapJiopecHipaTOpHy HEJOCTATHICTh (4Yepe3 NPHYMHH, BIAMIHHI BiX
BaXKO1 1H(eKI1iT), ceplieBy apuTMIiIO Ta CEpPIEBY HEJOCTATHICTh;

- BUTpaTH Ta 3MCHIICHHS KOPHCHOCTI, TOB’s3aHI 13 3aJICKHICTIO BiJ
IITY4YHOI BEHTUJISILIT JIEreHb (HIYHOIO Ta/abo 111101000B0O0);

- MJBUILEHHS KOPUCHOCTI, OB’ s13aHe 3 JOIJIAIOM BAOMA.

Sk Bxxe OyJo 3a3HAaYEHO BUIIE, BX1/IHI JIaH1 Ta MPUITYIICHHS HAJaHOI 3aIBHUKOM
MoJieai Oynau 3amo3uyeHi 31 3BITY 3 OI[IHKM BHCOKOCHEIIali30BaHOI MEIUYHOI
TEXHOJIOT1i — JIIKapChKOro 3aco0y BeimaHasza anb(a s JIiKyBaHHS ayibda-
MaHHO3MJI03y, Y TOMY 4YHUCJIl pe3yJbTaTh ONUTYBaHHS (haxiBLIB Ta KITHIYHUX
excriepTiB Benukoi bputanii (o npexacrasneni y 3BiTi NICE 2018 poky). IIpote
BpPaxOBYIOYH HASBHICTh OHOBJICHHWX JOBTOCTPOKOBHX JaHWX MO0 3aCTOCYBaHHS
BenIMaHasu anb(da, axi He Moriau OyTu BpaxoBaHi y 2018 porii, ymOBHOBaXKEHHI OpraH
IiJ] Yac eKCIepTU3H 3BEPTaBCA 70 3asBHUKA 3 MPOXAHHSIM HAJAaTH MOSICHEHHS, YOMY
MOJIeIb 0a3yEThCS HA HE HAMOUIBII aKTyalIbHUX JIaHUX.

VY BIANOBIb 3asBHUK 3ayBa)KUB, 1[0 OHOBJICHI HMOBIPHOCTI MEPEXOJIB MIX
crtanamu B 3BiTi NICE 2023 poky He HaBejeHI. 3asiBHUK 3ayBaxye, 0 CaMOCTIHE
IHTEepIPETYBaHHS 3MIHEHUX MOKA3HHKIB KJIIHIYHOT €)EKTUBHOCTI, 1110 BUKOPHUCTAHI B
Mojieni, 6e3 HassBHUX OMyOJIIKOBAaHUX JaHUX MOKE OyTH HEKOPEKTHHUM Ta MPU3BECTU
70 CUCTEMHHUX MOXHOOK B Mojeli. Tako)K 3asBHUK HAroJiomlye, 0 OCKUIbKH HOBI
JIOBrOCTPOKOB1 KIJIIHIYHI JaHl MIATBEP/KYIOTh €(PEKTUBHICTh BeJIMaHa3u aibda,
noBeneHy B KiiHIuHOMY jgociipkeHHi thLAMAN-05 Ta iHTerpoBaHOMY aHai3l
rhLAMAN-10, Ta miABHIIYIOTH JOCTOBIPHICTh CKCIEPTHHX OI[IHOK, 3pOOJICHHX B
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nmonepenHii Bepcii moganoi o NICE mopemi, To, Ha AYMKYy 3asBHUKA, Ha/JaHA Y
pamkax mpoBeneHHs aepxkaBHoi OMT Mozaens BimoOpakae KOHCEPBATUBHUM MMiIXi,
SKUW HE TPHU3BOJUTH JI0 3aBUINEHHS KJIIHIYHOI Ta EKOHOMIYHOI €(eKTHBHOCTI
3as1BJICHOI MEIMYHOI TEXHOJIOTTII.

Otxe, 3a po3paxyHKaMH 3asgBHUKA 3aCTOCyBaHHs BenmaHazu anbda 3 HIIT
nopiBHAHO 13 3actocyBanHaMm Jume HIIT mns depmentoszamicHol Tepamii mpu
HEHEBPOJIOTIYHMX TMPOsSBaX 3aXBOPIOBAHHSA Yy MAIllEHTIB 13 ajdb(a-MaHHO3HI030M
JIETKOTO Ta MOMIPHOTO CTYIIEHIB TSHKKOCTI 3a0€e3Ieuye 10/1aTKOBI:

e 7,01 LYG nmns aiteit, 6,82 LYG nns miamitkiB ta 6,52 LYG a1t nopociux,

o 478 QALY nmnsa mitei, 4,84 QALY s mijpmiTkiB 1a 4,54 QALY nns nopociux,
a JI0JJaTKOB1 BUTPATU CTAHOBIISTh _ TPH JUIs TITEH, I'pH
TUTSI THTITKIB Ta TPH IS TOPOCTUX TMIPOTATOM MOKUTTEBOTO YACOBOTO
FOpU30HTY.  3rigHO  (apMaKOCKOHOMIYHOT  MOJENI  3asBHUKA  3HAYCHHS
1HKpeMeHTallbHOTO mnoka3Huka edektuBHOocTi BuTpar (ICER) mpu 3actocyBanHi
BenManasu anbda 3 HIIT nopiBasHO 13 mumie HITT cTaHOBUTS:

° rpu/LYG ans nireit, ||| -p2/LY G s nignitxis ta
rpa/LY G s nopociux,
° rp/QALY st niteii, || QALY s

IJIITKIB Ta rpH/QALY nst mopociux.

BignosigHo mo mikanu pekoMeHaoBaHuX rpanndHux 3HadeHb ICER B Ykpaini
BUTpPATH Yy KOXHIM BIKOBIA Tpymi € HeedeKTUBHUMHU, OCKiIbku 3HadeHHs [CER
(rpa/QALY) nepesuiiye 5 BBII na aymry Hacenenns (659 720,00 rpH) i cTAaHOBUTH

BBII Ha nymy HaceneHHs ISl JIITEH, - BBII na nymy HaceneHHs Ui
Mi/UTITKIB Ta - BBII Ha aymy nHacemenHs miid popociux. g po3paxyHKy
rpannuHux 3Ha4eHb [CER Oyno Bukopucrano nani BBII Ha nynry HaceneHHs cTaHOM

Ha 2021 pik, mo omyOmikoBaHi Jlep»kaBHOIO CiIy’)KO0I CTATUCTUKM YKpaiHH BiJl
11.03.2022%,

Y1oBHOBaKEHUM OpPraHoM NpoBeJeHa OI[iIHKA po3ainy
(hapMakoeKOHOMIYHOIO aHAJI3y J0CHb€E, 32 pe3yJabTAaTaMHM SIKOI BCTAHOBJICHO
(akTopu, siKi MalOTH BIUIMB HA Pe3yJbTAT aHAII3y e()eKTUBHOCTI BUTPAT:

1. Cneyugpixa mooeni nonseae 8 0OMeHCEHUX MONCTUBOCHAX BUKOPUCMAHHSL
CHOCMEPENCHUX OAHUX 0e3n0CepeOHbO 3 KAIHIYHUX O00CNIOJNCeHb. YV 36 43Ky 3 yum
Mo0enb 6a3yEMbCA HA NPUNYUWEHHSAX, CPOPMOBAHUX HA OCHOBI eKCNePMHUX OYIHOK.

2. Ax exwce Oyno 3azHaueHo  suwe, NOOAHA  3AABHUKOM  MOOEb
PapmMaKoekoHOMIUHO20 AHANI3Y TPYHMYEMbCS HA eKCNEPMHUX NPUNYWEHHAX (axieyie
Benuxobpumanii, npeocmasnenux y 36imi NICE 2018 poky. 3a3naueni npunyujenms
oynu  cghopmosarni Oe3 Ypaxy8awHs OCMAHHIX OOCMYNHUX CMAHOM HA 3apas
00820CmMpoKo8ux Oarux. Boonouac ooszocmpoxosi Oawi, nasedewi y nionynkmi 2
NYHKMY 3 BUCHOBKY, €8i0uamb Npo me, W0 OHOBIEHI pe3yibmamu 3a2aloM He
cynepeyams pawiuie CQOPMOBAHUM NPURYUEHHAM | 3ATUULAIOMbCS PELeGaAHMHUMU.
Pa3zom 3 mum, 3 0ensady na nakonuuenHs 0inbul020 00C8i0Y 3ACMOCYBAHHI 8EIMAHA3U

32 https://www.ukrstat.gov.ua/express/expr2022/03/25.pdf
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anvga y nayicnmie 3 HeHe8pOIOITUHUMU NPOABAMU AlbDA-MAHHO3UOO03)Y 1€2K020 ma
NOMIPHO20 CIYNEHi8 MANCKOCMI, AKMYani3ayis eKCHEPMHUX CYOHCEHb 3 YPAXYBAHHAM
HOBUX 00820CMPOKOBUX OAHUX NIOgUWUIa OU pIBEHb  8NEBHEHOCMI U000
BUKOPUCMAHUX ) MOOEJLi NPUNYUEHD.

3. Ha pesyremamu Mo00ento8aHHs mMaKoxdc 6niueac me, w0 eKCnepmHi
npunywerHs oyau cghopmosani ¢haxisysamu iHwloi Kpainu, KiiHIYHA NPAKMUKA AKOL
BIOPI3HAEMbCSA 810 JIOKANLHOL. V 36 °A3KY 3 YUM YNOBHOBANCEHUL OP2AH 36ePMABCsL 00
3AA6HUKA 3 NPOXAHHAM NPOBECMU 308HIWHIO 8aANiOayil0 MoOeni i3 3a1yYeHHAM
JIOKAIbHUX KIIHIYHUX eKcnepmis. 3as6HUK 3A3HAYUE NPO HEMONCIUBICIG 3068HIUHBOTL
sanioayii moodeni y 38’8A3Ky 3 BIOCYMHICMIO peecmpy nayienmis i3 anvga-
MAHHO3UO030M 6 YKpaini ma obmenrceHuUM 00C8I0OM JIOKANbHUX KILIHIYHUX eKCnepmis
y 3acmocyeanni npunyunie OMT, nioxodie ma memo0oon02ii MOOeN0BAHHS 8 MENCAX
G apmaxoekoHOMIUH020 AHANI3).

Omorce, 3a pe3yromamamu npogedeHoi oyinku oyno ecmanognero, wo ICER
nepesuwjye nokazuux 5 BBII na oywy macenenms, mobmo sumpamu HA 6eIMAHA3Y
anvgha 3 HIIT nopieuano i3 3acmocysannam auwe HIIT € neegpexmusnumu y 6cix
00CNIOMNCEHUX 3AABHUKOM GIKOBUX Kame2opiax nayieumis. Boonouac ynosrosasicenui
opean egadxcae, wo 3Hauenus nokaznuka ICER Ooyinbno inmepnpemyeamu 3
VPAxy8aHHAM.

- ocobausocmeli MOOENOBAHHA OAHOI  HO3002ii, 30Kpema O0OMeNCeHUX
MOJACIUBOCNEU BUKOPUCMAHHSA CHOCMEPENCHUX OAHUX 0e3n0Cepeonbo 3 KIHIUHUX
00CNiOJHCeHb Mma HeOOXIOHOCMI 3ACMOCY8AHHSA eKCNEPMHUX NPUNYULCHD,

- GUKOPUCMAHHA ) MOOeNi Npunyujensb, cqhopMo8aHux Ha OCHOBI ONUMYBAHHS
KIOY08UX Nidepie OyMOK ma ekcnepmie Benuxoopumatii, npeocmaenienux y 36imi
NICE 2018 poxy, saxi xoua 6 yinomy i He cynepeuams OCMAHHIM OOCHYNHUM CIAHOM
Ha 3apa3z 00820CMPOKOGUM OAHUM, NPOMe He 8PAX08YIOMb iX,

- glOCymHoCmi pe3yibmamis 3068HIWHbOI eanioayii mooeni i3 3any4eHHIM
JIOKANbHUX eKCnepmis.

Boonouac pezynomamu mooentosanus cnio immepnpemysamu He Jauuie 3
VPaxyeauHAmM ¢haxmopis, wjo nauearomv Ha pe3yibmamiu amanizy egpexmueHocmi
gumpam, ane U y KOHMeKCmi mo2o, wo anib@ha-manHo3uo03 € yIbmpa-oppaHHum
3ax680pPI0BAHHAM, OJISl AKO20 XAPAKMEPHI 0OMedceHuu 006csae KAIHIYHUX OaHux ma,
8I0N0BIOHO, HeOOXIOHICMb BUKOPUCMAHHA eKCNePMHUX NPUNYyWenb, ad EOUHON
00CMYNHOIO HA CbO2OOHI hepMeHMO3AMICHOIO Mepanicro 05 NKY8AHHA NAYIEHMIB i3
YUM 3AXBOPIOBAHHAM € 8EIMAHA3A AlbPA.

Jlooamkogo 3asHauaemo, w0 00CACHEeHHs Nopozy epexmueHoCmi eumpam 3a
wKanow pekomenooganux epanudnux snavenb ICER 6 Ykpaini 6i0onosiono 0o nadanoi
3AABHUKOM MO0l (PapMaKOEeKOHOMIYHO20 AHANI3Y 3ACMOCYBAHHA BEIMAHA3U albgha
3 HIIT nopisusano 3 nuwe HIIT ona ghepmenmosamichoi mepanii npu HeHe8poI02iUHUX
npos6ax 3ax60pI06aAHHA Yy NAYIEHMIB I3 ANbha-MAHHOZUOO30M J1e2K020 Ma NOMIPHO20
CMYNEHI8 MANCKOCMI MONCIUGe, AKWO 3dA6/IeHA YIHO8A NPONO3UYIs HA BEIMAHA3Y
anvgha 6yoe 3HUICeHA He MEeHUL HIJIC HA.:
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o ons oimeii — [ P2 oo pisns | N 2p: 30 Praxon ona oocacnenns
nopoey Ha pieni 5 BBII na oywy nacenenns (659 720,00 epn) ma ne meHwt Hidc HA

B oo pisrs M 2»: 32 praxon ons docaenenns nopoey na pisni 3 BBII na
oywy nacenenns (395 832,00 epn);

o oua nionimxie — | P% oo pisns | N 2+ 3¢ praxon ona oocsenenns
nopoey Ha pieni 5 BBIIl na oywy nacenenns (659 720,00 epn) ma ne meHwt Hidc HA

% 00 pisHsl _ 2pH 3a (aKoH 015 0ocsaeHenHs nopo2y Ha pieni 3 BBII na
oyuy nacenennst (395 832,00 epn);

o ous oopocux — |2 oo pisns N v 30 praxon ona docsenenns
nopoey Ha pieni 5 BBIIl na oywy nacenenns (659 720,00 epn) ma ne meHwt Hidc HA
B oo pisns M 21+ 3¢ praxon ons docsenenns nopoey na pieni 3 BBIT na
oywy nacenenns (395 832,00 epn).

4) na”i W00 Pe3yJbTATIB €KOHOMIYHOI JHOULIBHOCTI B YaCTHHI aHAJI3y
BIUIMBY HA MOKA3HUKH OIO/ZKETY

3asBHUKOM OyJO0 TPOBEACHO aHali3 BIUIMBY HA TMOKAa3HUKU OOJKETY
3aCTOCYBaHHS BeJIMaHa3u alb(a Ha OCHOBI HEAMCKOHTOBAHUX MPSIMHUX BHUTPAT, IO
pO3paxoBaHi 3a pe3ysbTaTaMU MO/IEJI 3 YaCOBUM TOPU30HTOM 5 POKIB.

Po3paxyHOK KUJIBKOCTI AIIEHTIB, 1110 OYB 3/11MICHEHUH 3aIBHUKOM, TIPEICTABICHO
y MAMYHKT1 | TyHKTY 3 BUCHOBKY.

VY aHanmizl BIUIMBY Ha TOKAa3HUKU OIOJKETY 3agBHUKOM OyJIO JTOCHIIKEHO
“nirounit clieHapii”, 3a SKoro Bci namieHtu orpumytots HIIT, Ta “HOBuMii crieHapiit”,
AKUM 1epedoavae MOBHUM NEpexiJl Ha Teparlio BeJIMaHa3010 ainb(da. 3asiBHUK 3a3HAYaE,
10 TaKWUW MIAX1] 10 BIPOBAKEHHS 3asBJICHOT MEIMYHOT TEXHOJIOT1i rapaHTyBaTUMe
pPIBHUH Ta €THMYHO KOPEKTHUH MiAXia 10 3a0e3MedeHHs BCIX MAIll€HTIB 13 anbda-
MaHHO3HU1030M (hepMEHTO3aMICHOIO TePaIi€l0, OCKIJILKY Hapa3l B YKpaiHi MallieHTH 13
anb(pa-MaHHO3U030M OoTpuMytoTh Juie HIIT.

[Ipu po3paxyHKy BapTOCTI CLEHapiiB OyJlM BpaxoBaHI BUTPATH HA BU3HAYEHY
HIOpPIYHY KUIBKICTh MALI€HTIB 3 ypaxyBaHHSIM HMOBIPHOCTI iX NMEPEXOAY B Pi3HI CTaAHU
Mojeni MapkoBa. [Ipu npoMy mairi€eHTH, 10 PO3MOYAIH JIIKYBAHHS OI[IHIOBAHHUMU
MEIUYHUMHU TEXHOJIOTISIMU B TONEPEAHIX pOKax B MeXKax S-piyHOTO YacoBOIO
TOPU30HTY aHalli3y BIUIMBY Ha OIO/KET MPOJOBXKYIOTH JIIKYBaHHS BIAMOBITHO [0
ctaHiB MapkoBa Ta yMOB Mo/ieii. BpaxyBaHHs pe3yJbTaTiB 3MOICIbOBAHOTO aHAIIIZY
B aHaJ31 BIUIUBY Ha OIOJKET JI03BOJISIE ICKBATHO BKIIFOYATH JI0 PO3PaXyHKY HYJIbOBI
BUTpPATH JJIS MAIIE€HTIB, SIKI MEPEHIIUIA B CTaH “‘CMEpPTh” Y KOXKHOMY 13 BU3HAUCHHUX
IIUKITIB Mozeni MapkoBsa.

AHani3 BIUIMBY Ha TOKa3HUKHU OOJDKETY BPaxOBYBaB PO3MOMALT MOTEHITIHOL
KUIBKOCTI JiTeH 3 anb(ha-MaHHO3UI030M 32 BIKOBUMHM TpyIaMH, iX JTOPOCIIIIAHHS Ta,
BIJIMOBIHO, 3POCTAHHS X MacH TiJa.

Pe3ynbTaTi aHanizy BIUIMBY Ha MMOKa3HUKHU OIOJKETY MOPIBHIOBAHUX TEXHOJIOT1H
npy MOBHOMY MEpEXoJi Ha BelMaHady ailb(da ans pepmeHTo3amicHOi Teparii npu
HEHEBPOJIOTTYHUX IMPOsSIBaX 3aXBOPIOBAHHA Y TMAlI€HTIB 13 alb(a-MaHHO3UI030M
JIETKOTO Ta MOMIPHOTO CTYTEHIB TSHKKOCTI, TPEACTaBIICHO y TabmuIi 5.
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Tabauus 5. Pesynpratu aHamizy BIUIMBY Ha MOKAa3HUKU OIOKETY 3aCTOCYBaHHS
MOPIBHIOBAaHMX TEXHOJOTIA N7 (pepMEHTO3aMICHOI Teparii Mpu HEHEBPOJOTIUYHHX
MPOsIBaX 3aXBOPIOBAHHS y MAIlI€HTIB 13 ajab(ha-MaHHO3HUI030M JIETKOTO Ta IIOMIPHOTO
CTYIIEHIB TSKKOCTI 3a JaHUMU 3asBHUKA

Pik 1

Pik 2

Pik 3

Pik 4

Pik 5

KinpkicTh manmieHTiB

KinpkicTb 4
MaIi€HTIB, IKi
noTPeOyIOTh
JKyBaHHS, 3 HUX:
- T}
- OiUITKH
- jopoci 1

=N

=N

NN

NN

NN

Hirouwnii crieHapiit — 4
0e3 BTpy4aHHS:
KIJIBKICTD
MaIi€HTIB, K1
BUKOPHCTOBYIOTh
CTaHIaPTHY
Teparrio

Hirounii cuenapiit — 0
0e3 BTpydJaHHS:
KIJIBKICTD
MALIEATIB, JUIS TKHX
MIAHYEThCS
BHKOPUCTOBYBATH
3asBieHui JI3

Hoswii crienapiii — 3 0
BTPYYaHHSM:
KIJIBKICTH
MAaIIEHTIB, AKi
BUKOPHUCTOBYIOTh
CTaHIaPTHY
Teparito

Hoswii crienapiii — 3 4
BTPYYaHHSM:
KIJIBKICTD
MAIl€HTIB, I IKHX
IJIAHYEThCS
BUKOPHCTOBYBAaTH
3asgBieHui JI13

Butpatu Ha BCIO MONMYJsIil0 MaieH

TiB, IPH

Hirounii cuenapiii | [ INGNGNG
— BUTPATH y cxeMi
JiKyBaHHd 0e3
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3asiBJjienoro JI3

Hoguii cuenapiii —
BUTPATH y cXeMi
JIKyBaHHA 3
3asiBjennm JI3

- 3 HUX BUTPATH Ha
BeJIMaHa3y aybda

JonaTkoBuii
BILIMB HA OIO/KET,
TpH

OTxe, 3a pe3yJbTaTaMH aHAJ3y BIUIMBY Ha MOKA3HUKH OIOKETY MPH MTOBHOMY
nepexo/Ii Malli€HTiB Ha Tepamilo BeIMaHa30l0 ajgb(ha BCTAHOBIEHO JIOJATKOBUI BIUIMB
na 6oomker, mo xomuBactecs Bin [T o= o~ T -
BianoBinHo 10 peKOMEHA0BAHOI MIKAIW OI[IHKY BIUIUBY Ha OIODKET I0JI0 BUTpAT HA
3asBieHuit JI3 B YkpaiHi Ha mijcTaBl JaHUX AepkaBHUX BUTpaT Ha JI3 y 2021 porii,
MOKAa3aHo, 10 MPU MOBHOMY MEPEX0/ii MAIll€HTIB Ha Teparito 3asBieHuM JI3 BIUIMB Ha
OropKeT 1010 BUTpAT Ha 3asiBieHuit JI3 e cepeanim (y aianaszoni 38 muiH rpH — 100 MitH
I'PH) Y KO)KHOMY 3 11’ SITU POKIB aHai3y.

YNoBHOBa:KeHMM OPraHOM IIPOBeleHA OWIHKA E€KOHOMIYHOr0 PO3aiiLy
A0Ch€, 32 Pe3yJbTATAMHU SIKOI BCTAHOBJICHO (PAKTOpP, SAKUN MAa€ BIUIUB HA
pe3yJbTaT aHAJi3y BIUIMBY HA MOKA3HUKH OIOIKETY:

Bukopucmannus 3asaenuxom 6 ananizi 6naugy Ha NOKASHUKU  0100%cemy
3Mo0envosanux eumpam 3 mooeni Mapkoesa, saxka 6azyemvcs HA OAHUX ONUMYBAHHS
KI0Y08UX 1i0epié OyMOK ma excnepmis Benuxobpumanii, wo npeocmasieni y 38imi
NICE 2018 poky, enaueae Ha mouyHicmov pe3yibmamis auaiizy éniugy Ha NOKA3HUKU
O100Ccem).

Omoxce, 3a pe3y1bmamamut AHAi3y 6NJIUBY HA NOKAZHUKU OI00MCemy 3as6HUKA NPU
NOBHOMY NepexoOdi NayicHmie Ha mepanilo BeIMaHa30l albh)a BCMAHOBIEHO
dooamxoeuli énue Ha 61w0xcem. Bniue na 6100xcem 3abe3neuenns 4-5 nayienmis y
YyacmuHi BUMpPAm Ha 3aa61eHUll TIKAPCbKULL 3ACiO € CepeOHIiM Y KOXCHOMY 3 N 'Smu pOKie
ananizy. Ilpome euxkopucmarnHs 3a868HUKOM 8 AHANI3L 6NIUBY HA NOKAZHUKU OH00HCEmy
3M00enbosanux sumpam 3 mooeni Mapkosa, axka 6azyemvcs HaA OAHUX ONUMYBAHHS
KIIOY08UX Ni0epie OyMOK ma excnepmis Benuxkoopumanii, wjo npeocmasieHi y 36imi
NICE 2018 poky, enaueae Ha mouyHicmov pe3yibmamis auaiizy 6nausy Ha NOKA3HUKU
O100Ccem).

5) mani moa0 KOpeKTHOCTI iH(popMmalii Mpo HasABHiCTH a00 BIIACYTHICTH
€KOHOMIYHHUX Ta KJIHIYHUX [epeBar 3aCTOCYBAHHH JIKAPCbKOro 3acoly
NOPiBHAHO 3 iHIIUM JIKAPCHLKHUM 32c000M a00 IHIIOW MEIMYHOK TEXHOJIOTI€0
(a0o0 ix BiICYTHOCTI), HAAHi 3aIBHUKOM
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[{impoBOIO MOMyIISAIi€0, MO Oysa BU3HAUEHA 3asgBHUKOM, € mitu (6-11 pokis),
migriTka (12-17 pokiB) Ta mopocni (ctapmie 18 pokiB) marieHTH 000X cTaTed 3
HEHEBPOJIOTIYHIMH TIPOSBAMHU 3aXBOPIOBaHHS aib(ha-MaHHO3UI03Y JIETKOTO Ta
MOMIPHOTO CTYIEHIB TsbKKocTi. [Ipore, BapTo 3ayBaKuUTH, IO B IHCTPYKINI is
MEJIMYHOTO 3aCTOCYBAaHHS BIJICYTHI JaH1 II0J0 BIKOBOIO OOMEXEHHSI 3aCTOCYBaHHS
BeJIMaHa3u ajibda 3 6 POKiB.

Jlns  mpeacTaBieHHS pe3yJbTaTiB  MOPIBHAJIBHOI KIIHIYHOT €()EKTHBHOCTI,
0e3MeKr Ta €KOHOMIYHOI JOLUIBHOCTI 3asiBJIEHOTO JIKAPCHKOro 3aco0y BeIMaHaza
anb(da B SIKOCTI TEXHOJOTIl IMOPIBHAHHA OyJI0 OOpaHO HaMKpally MATPUMYIOTY
Tepamito, M0 € MPUUHATHUM JUIsi YMOB JIOKaJdbHOI KJIHIYHOI MPAaKTUKUA CHUCTEMHU
OXOpPOHHU 3JI0pOB'st YKpaiHu B paMKax JIIKyBaHHS aib(ha-MaHHO3UI03Y.

Pesynpraty 11040 MOPIBHSUIBHOT KITIHIYHOI €()EKTUBHOCTI 3aCTOCYBAHHS
BeJIMaHa3! ajibpa MPOTH HAMKpAIIOi NIATPUMYIOUOi Teparii B JOChE MPEACTABICHO 32
JAHUMH 0araTolleHTPOBOTO, MOABIMHOIO, CIIMNOr0, pPaHAOMI30BaHOTO IL1anedo-
KoHTpoboBaHoro gociipkeHHs 11 ¢pasu rhLAMAN-05 (NCTO01681953) npuitHsiTHOT
METO/OJIOTIYHOI SIKOCTI. 3a pe3ylbTaTaMu OJHOPIYHOIO 3pi3y JaHuX (IyOJikamis
Borgwardt et al., 2018) Oyno BCTaHOBJICHO, IO 3aCTOCYBAaHHS BEJIMaHa3W aibda
MPU3BOJUTH CTATUCTUYHO 3HAUYYIIOTO 3HUKEHHS PIBHS OJIITOCaXapuiB y CHPOBATIIL
kpoBi (p < 0,001) Ta mokpamieHHs GyHKIIOHATBHUX MOKA3HUKIB 32 OLIIHKOIO TECTy 3-
XBUJIMHHOI CXOJIOBOI MpPOOM, TecTy O-XBUJIMHHOI X0/bOW, (OPCOBAHOI >KUTTEBOI
€MHOCTI JIET€Hb, MPOTE 0€3 CTATUCTUYHO 3HAYYIO1 PI3HUIIL B pe3ysbTaTax.

3a manumu gocnimpkeHHss thLAMAN-10 3 nepioioM criocTepeskeHHs 10 4 POKiB
(myOmikartis Lund et al., 2018) 3a y4acTio mamieHTiB 3 anbha-MaHHO3U1030M (n=33),
aK1 Opanu ydacts y (azax [-III Ta B pamkax mporpamMu CriBYyTIUBOTO BUKOPUCTAHHS
BeJIMaHa3M ajbda, OyJ0 OTPUMAHO CTATHCTUYHO 3HAYYIIY PI3HUIIO B pe3yibTaTax
MOPIBHSAHO 3 BHUXIJIHUM pIBHEM 3a MNEPBUHHUMHU KIHIIEBUMU TOYKaMU (pIBEHb
omirocaxapuaiB, p<0,001; Tect 3-xBuIMHHOI cxonoBoi mnpoou, p=0,004) Ta
BTOPUHHUMM KIHIIEBUMH TOUKaMU (TeCT 6-XBUIMHHOI Xxoabp0u, p = 0,05; dopcoBana
KuUTTEBA €MHICTh Jiereds (p = 0,007; p < 0,001; cupoBaTkoBuii iMmyHOrn00ymiH G,
p <0,001). ITpu npoBeeHH1 aHai3y BiAMOBIIHO JO BIKOBHX I'pyI OYyJI0 BCTAHOBJIEHO
HAsSIBHICTh KJIIHIYHOI MepeBaru MnepeBakKHO y MAIlEHTIB 3 alib(a-MaHHO3UI030M, SIKi
nmoyanu JIKyBaHHS 10 18 pokiB. Y I0pOCHMX MAIl€HTIB CTATUCTUYHO 3HAYYIIE
MOKpAIIeHHs 0yJI0 HasiBHE 3a OI[IHKOIO 3HIKEHHS PIBHS OJIrOocaxapuiiB B CUPOBATII
KpPOBI, 3a IHIIUMHU TMOKAa3HUKaMH (TeCT 3-XBHJIMHHOI CXOJIOBOi MpoOH, TecT 6-
XBUJIMHHOI XO0Jb0HM, (opcoBaHa J>KUTTEBA €EMHICTh JIET€Hb) OYJO BCTAHOBIIECHO
cTabim3alito crany. Pe3ynbraTi, OTpUMaHi Ipu Mepiofl CoCTepexeHHs 10 12 pokiB
(myOumikariss Guffon et al.,, 2024) cBiguate mnpo 30epeKEHHS TCHACHIIT IOA0
MOKpalieHHs] PyHKIIIOHAIBHUX MOKa3HUKIB ab0 cTadutizallii crany y niteit 3 anbda-
MaHHO3UJI030M, Y JIOPOCIUX MAIIE€HTIB pe3yJbTaTH 3aJIMIIAINCH CTAOUIBHUMHU a0o
IO 3HMKYBAJIHCh.

3a pesynbTaTaMu Bepudikailii anamizy npodiaro 0e3meku BeIMaHa30 aibda 3a
nanumu gociimkeHdass ThLAMAN-05 (ny6umikaris Borgwardt et al., 2018) ue 6ymo
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BCTAQHOBJICHO CEpHO3HUX MOOIYHUX peakiiid, MoB's3aHuX 3 JiKyBaHHsIM. [Ipodinb
KOPHCTI Ta pU3HMKY 3aCTOCYBAaHHSI BeIMaHa3U alb(a € COPUITIUBUM.

Pe3ynbpratu mpoBeneHOTO 3asBHUKOM aHaji3y €(EeKTUBHOCTI BUTpPAT CBIiIYATh
po Te, 10 3acTocyBaHHs BenMaHaszu anbda 3 HIIT ana depmenTozamicHoi Teparii
IIpU HEHEBPOJIOTIYHUX MPOSBaX 3aXBOPIOBAHHS Yy TMAIIEHTIB 13 aab(a-MaHHO3UI030M
JIETKOTO Ta TMOMIPHOTO CTYIICHIB TSHKKOCTI Ma€ JIOJaHy KOPHUCTh, IPOTE € OLIBII
ButpatHuM TopiBHAHO 13 HIIT, mo € kopekTHUM. [HKpEeMEHTaJbHHI MOKa3HUK

€(eKTUBHOCTI BUTPAT (ICER_ rpa/QALY s gireii, || GGG
rpa/QALY niis miamiTKiB Ta rpH/QALY 111 A0pOCINX ) TIEPEBUIILYE S
BBII na nymy HaceiaeHHS y KOXHIA 3 BIKOBHUX TpyI, TOOTO Taki BHUTpATH €
Hee(EKTUBHUMU BIAMOBIIHO J0 IIKaJIM pEKOMEHA0BaHUX rpaHnyHuX 3HaueHb [CER B
Vkpaini. Bonmnouac 3nauenHss mnokaznuka I[ICER nominbHO iHTeprperyBaTu 3
ypaxyBaHHSIM OCOOJMBOCTEM MOJICJIIOBAaHHS JAHOI HO30JI0Tii Ta HEOOX1THOCTI
3aCTOCYBaHHSA €KCIEPTHUX MPUIYIIEHb, $KI Yy HaJaHIi 3asgBHUKOM MOJEII
(hapMaKOEKOHOMIYHOTO aHali3y BIANOBIIAIOTH pe3yJbTaTaM ONUTYBAaHHS KIOYOBHUX
JiAepiB TyMOK Ta ekcrnepTiB BemukoOpuTanii, siKIi Xoya B LJIOMY 1 HE Cylepedarb
OCTaHHIM JOCTYIMHHUM CTaHOM Ha 3apa3 JJOBFOCTPOKOBHM JIaHUM, IIPOTE HE
BPaxXOBYIOTh iX, @ TAKOK HE OYJIM BaiJ0OBaHI 3 JIOKAJIbHUMHU KIIIHIYHUMH €KCIIEPTaMH.
OpHak pe3ynbTaTd MOJEIIOBAHHS CIiJl IHTEPIPETYBAaTU HE JIMLIE 3 ypaxyBaHHSAM
dakTopiB, 110 BIUIMBAIOTH HA PE3YJIbTaTH aHaNi3y €()EeKTUBHOCTI BHUTpAT, aje u y
KOHTEKCTI TOTO, LI0 anb(pa-MaHHO3UJ03 € YJIbTpa-Oop(paHHUM 3aXBOPIOBAHHSM, HJIs
SIKOTO XapaKTepHI 0OMeXeHUM 00CsT KIIIHIYHUX JaHUX Ta, BIAMOBIAHO, HEOOX1THICTh
BUKOPUCTAHHS €KCIIEPTHUX NPUIYIIEHb, @ €IMHOK JOCTYIIHOKO Ha CbhOT'OJHI
(dbepMEeHTO3aMICHOIO Tepami€lo i JIKYBaHHS MAI[IEHTIB 13 UM 3aXBOPIOBAHHSM €
BeJIMaHa3a ajbda.

Po3paxyHOK 11010 MONEpPEeaHbOI OLIHKKM MOTPEOH OXOpPOHH 3J0pOB'S Y
3as1BJICHOMY JIIKapChKOMY 3ac001 € OPIEHTOBHUM Ta MOCIIJOBHUM 3 aHAJII30M BILJIUBY
Ha ToKazHWKH Orokery. [lpoTe, mpeacTtaBieHUil po3paxyHOK TMOTPEeOH CIilix
pO3IUIAIaTh K OPIEHTOBHUM 3 HEOOXIJHICTIO MEPIOJUYHOTO YTOUHEHHSI Ha OCHOBI
aKTyaJbHUX JAaHUX MPOQIILHOTO 3aKJIay OXOPOHH 310POB's, BpaXOBYIOUM Op(haHHMIA
CTaTyC JOCJIKyBaHOT HO30JIOT1].

3a pesynbTaTaMu aHali3y BIUIMBY Ha OIOJIKET BCTAHOBJIEHO, IO 3aCTOCYBAHHS
Benmanasu anbda 3 HIIT € Oinbm Butpatnum, Hixk HIIT, mo € xkopektHum, —
JI0JTATKOBHI BIUTMB Ha OIOJKET MPOTITOM 5 POKIB aHaJi3y MPU MOBHOMY IMEPEXo/li
nanientis ua Tepariro Benmanasoro anbda xomusaetses Biz Bi |Gz ro: o

rpH. BrimuB Ha Gro/pxeT 3a0e3neueHHs 4-5 MalieHTiB y YaCTUHI BUTPAT
Ha 3asBJICHUH JIIKapChbKUH 3aci0 € cepennim (y miana3zoni 38 mMiuH rpH — 100 MItH TpH)
y KO’)KHOMY 3 IT’SITU pOKiB aHaui3y. [IpoTe BUKOpUCTaHHS 3asBHUKOM B aHaJI131 BIUIMBY
Ha MOKa3HUKH OI0KETy 3MOJIEIbOBAHUX BUTPAT 3 MOJiesi MapKkoBa, sika 0a3yeThest Ha
JAHUX OMUTYBaHHS KIIOYOBHUX JIJEPIB IyMOK Ta eKcriepTiB BenukoOpuTaHii, BIuiBae
Ha TOYHICTh PE3YJIbTATIB aHANI3Y BIUIMBY HA MOKA3HUKH OIOJIKETY.
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4. PexoMeHaamii mo/0 BKJI4YEHHS (BUKJIKYEHHS) JIKapcbKOro 3acoly /10
(3) HaumioHajibHOro mnepeJiky OCHOBHHMX JiKapcbKHX 3aco0iB Ta (a0o)
HOMEHKJIATYP (mepeJiikiB, CIUCKIB, pPeecTpiB), 10 3aKYNOBYHThLCH 32 KOIUTH
JAep:KaBHOTO  OHWKeTy /Ji BHUKOHAHHA  MNporpaMm Ta  3iliCHeHHS
HEHTPAJTI30BAHUX 3aX0AIB 3 OXOPOHM 310pOB’s, Ta (2a00) pexkoMeHAALIlI HI0I0
3aCTOCYBaHHSl JJIS WiJied OXOPOHH 3J0POB’sl JIKApCbKOro 3aco0y, omjiara,
3aKymiBjsi a00 BiIIIKOAYBAHHSI BapPTOCTIi fIKOr0 3IiMCHIOETHLCA 3 METOI0
BUKOHAHHSA PerioHAJIbHUX HILOBUX MPOrPaM 3 OXOPOHU 3/10POB’sl, 1110 MOBHICTIO
YW YaCTKOBO (PiHAHCYIOTHCH 32 PAXYHOK KOIUTIB MicleBHUX OIOI:KeTiB, Ta (200)
peKoMeHAalil mo/10 YKJIaAeHHsI 200 NMPOJOBKEeHHS il (IMPOJIOHTaIlil) 10rOBOPiB
KEPOBAaHOIO JocTyny Ta (a00) iHmi pekoMeHaamii y pa3i HeoOXiTHOCTI yXBajleHHS
pillleHb B CHCTEMi 0XOPOHHM 310POB’sI

Bianosinno no nn.2 m.6 Ilopsaky nmpoBeaeHHs AEp’KABHOI OLIIHKKA MEIUYHHX
TEXHOJIOT1H, 3aTBepkeHoro noctaHoBoro KMV Bix 23.12.2020 Nel300 31 3miHamu,
OyJi0 3M1MICHEHO Jep:KaBHY OIIHKY MEIWYHOI TEXHOJOTI JJIS JIIKAPpChKOTO 3aco0y
JIAM3E/JIE — nopomok st po3unHy aiis 1H(y31id; mo 10 Mr y ¢uiakoni; o 1 gpuakony
B KapToHHI kopooui; PIT UA/18519/01/01, tepmin mii 3 22.02.2021 no 22.02.2026,
JUTSL JTIKYBaHHS TAIIEHTIB 13 aJib(pa-MaHHO3UI030M JIETKOTO Ta TIOMIPHOTO CTYIEHIB
TSOKKOCTI B SIKOCTI ()epMEHTO3aMICHOI Tepamii Mpu HEHEBPOJIOTTYHHUX MPOsBaX
3aXBOPIOBAHHS II0JI0 MOKJIMBOCTI BKJIFOUEHHS JIIKAPCHKOTO 3ac00y 710 3aKyIliBEJb
yepe3 3acTOCYBaHHS IMpPOLEAYpPH AOrOBOPIB KEPOBAHOIO JOCTYNY BIAMOBIIHO A0
nosioxkeHb nmocranoB KMV Bij 27.01.2021 p. Ne61 “Jlesiki muTaHHS 11010 JOTOBOPIB
KEpOBAHOTO JIOCTYMy Ta 3yNMUHEHHS il a03aily MNepuioro myHKTy | MocTaHOBU
Kab6inety MinictpiB Ykpainu Bijg 25 6epe3ns 2009 p. Ne333”.

Bianosinno no n. 22 Tlopsaky nOpoBeNeHHS AEP’KABHOI OLIIHKA METUYHHUX
TEXHOJIOT1H, 3aTBepeHoro nocraHoBoro KMV Bix 23.12.2020 Ne 1300, BUCHOBOK
YIOBHOBAXEHOTO OPTaHy Ma€e peKOMEHAALIMHUI XapakTep.

3a pe3yabTaTaMu pPO3TJSAY MPOEKTY BUCHOBKY YIOBHOBR)XEHOTO OpraHy 3
OLIIHKYA MEANYHUX TEXHOJIOTIH, OIIHKH (aHaNi3y) pe3yJbTaTiB MOPIBHAIBbHOI KITHIYHOI
e(hEeKTUBHOCTI, OE3MEeKU Ta EKOHOMIYHOI TOLUUIHLHOCTI BeJIMaHa3u abda J1Jis JIIKyBaHHS
MAIIE€HTIB 13 aJb(pa-MaHHO3UI030M JIETKOTO Ta MIOMIPHOTO CTYTEHIB TSKKOCTI B IKOCTI
dbepmeHTO3aMICHOT Tepamii Mpu  HEHEBPOJIOTIYHMX TPOsSBaxX 3aXBOPIOBAHHS
ExcriepTHUM KOMITETOM 3 OIIIHKKA MEIUYHUX TEXHOJIOT1# Jlep>KaBHOTO MiANPUEMCTBA
“Jlep>xaBHMI eKCIIEpPTHUM 1IeHTp MiHICTepCTBa OXOPOHH 30pOB'ss YKpaiHu™ (mami —
ExcnieptHuii koMiTeT) Oys10 3a3HaY€HO HACTYITHE.

Peszynomamu nopiensanvroi kniniuHoi eghekmusrHocmi (pe3ynomamuHicmy):

Kuniniyna eextuBHICT BeTMaHa3u asibda (3a ganuMu gociipkeHas thLAMAN-
05 (myoOmikariss Borgwardt et al., 2018)) 3 mepiogom crocTepexeHHS 52 THKHI
0a3yeTbCsl HA CyporaTHIM KIHLIEB1H TOYII: 3aCTOCYBAaHHS BeJIMaHa3u aib(a MOpPiBHIHO
3 mIanedo MPU3BOAUTH 10 3HUKEHHS PIBHS OJIrocaxapujiiB B CHpPOBATI KPOBI Ha
70,5% 31 craTucTiyHO 3Hauyow pizHunero (p < 0,001). 3a iHIIMMH OLIHIOBAHUMU
KIHIIEBUMU TOYKaMU OyJlO OTpUMAHO KJIHIYHO 3HAYyllle TMOKpAIEHH Npu
3aCTOCYBaHHI BeJIMaHa3u aib(a MOPIBHIHO 3 Iianedo 0e3 CTaTUCTUYHO 3HAYYI[O1
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pi3HULI — TecT 3-XBWJIMHHOI ¢x0/0Boi npodu (+3%; p = 0,648), TecT 6-XBUIMHHOI
xonp0u (+1,9%; p = 0,66), popcoBana kuTTEBA EMHICTH JieTeHb (+8,4%; p = 0,27).

[Ipu inTepmpeTalii JaHUX pe3yNbTaTiB BAPTO BPAXOBYBATH, II10:

- BOHU IPYHTYIOTHCSI Ha HEBEJIMKIN KIJIbKOCTI MAII€HTIB (0OMeKeHa CTaTUCTUYHA
MOTYXHICTh JOCTIPKEHHS), MAIOTh HEBEJIUKY TPUBATICTh CIIOCTEPEKEHHS Ta BUCOKY
BapiaOeNbHICTh (PYHKIIIOHATBHUX MTOKAa3HUKIB y MAII€EHTIB 3 ajb(a-MaHHO3UI030M;

- 1HdOopMallisl IOJI0 3aCTOCYBaHHS HaMkpaiioi miarpumytouoi tepanii (HIIT) B
nociipkeHHi thLAMAN-05 BijcyTHs.

Kiiniyna epekTUBHICTh 3aCTOCYBaHHS BelIMaHa3W ajdb(da y aiTed 10 6 pPoKiB 3
anbha-manHo3u1030M (mociimkeHHss thLAMAN-08; n = 5, nitu Bikom Bix 3,7 10 5.9
POKIB, sIKI OTpPUMYyBajd BelMaHa3zy aibdha | MI/KI B/B HIOTWXKHS MPOTITOM
>24 MiCsII1iB): BCTAaHOBJICHO 3HWKEHHsI PIBHIB OJIITOCaxapuiB B CHUPOBATII KpPOBI,
MiABUILEHHA piBHIB IgG i BiporigHe mokpameHHs: (QyHKIIOHAIbHUX MOKAa3HUKIB Ta
CIIyXY.

PesynpraTtu HoBoi 11106a16HO1 MOJI€11 B1AMOBI/II HA JIIKYBaHHS ITPH 3aCTOCYBaHHI
BeaMaHas3u anbga (myomikamis Harmatz et al., 2018) cBiguarp, mo micias 12 micsIis
JIKYBaHHS 3arajibHy BIJIOBIJb HA JIIKYBaHHS OyJIO AOCATHYTO y 87% mMalli€HTiB, sKi
OTpUMYBaJu BesiMaHa3zy ainb(da (n = 15), mopiBusaHo 3 30% naIieHTiB, IKi OTPUMYBAJIU
wiare6o (n = 10).

3a nanumu iHTerpoBanoro ananizy thLAMAN-10 (N = 33) Ha ocHoB1 00'e JHaHO]
iHdopmarii 3 pociipkens [-1II ¢ga3u Ta mporpamu CHiBYYTIMBOTO BUKOPUCTAHHS
JOCIIIKYBAHOTO JIIKAPCHKOTO 3ac00y 3 TEPMIHOM CHOCTEPEKEHHS 0 4 pOKIB OYJI0
OTPMMAHO CTAaTHUCTHYHO 3HAYYIll PE3YJbTaTH KIIHIYHOI €()EKTUBHOCTI BEIMaHa3H
anbQa NOPIBHSIHO 3 BUXIJIHUM PIBHEM:

- 32 OLIHKOIO 3MIHM PIBHS OJlirocaxapuiB y cuposartii kposi (p < 0,001);

- B Te€CT1 3-XBWJIMHHOI ¢X0J10BO1 cripoou (p = 0,004);

- B TeCT1 6-XBWIMHHOI X01601 (p = 0,05);

- 33 OL[IHKOIO MOKa3HUKIB (POPCOBAHOI KUTTEBOI eMHOCTI JiereHb (p = 0,007; p <
0,001).

Bapro 3ayBaxkutH, 110 IPH MOJOBKEHOMY NEPioJil ciocTepexeHHs (10 4 pOKiB)
OTPUMAaHHSI CTaTHUCTHUYHO 3HAYYIIOTO pPE3yJbTaTy 3a OILIHIOBAHMMH TMOKa3HHUKAMU
CTaJI0 MOXKJIMBUM 3aBISKH MIJABUIICHHIO CTaTUCTHUYHOI TOTYXXHOCTI aHali3y,
3YMOBJICHOMY 00'€ THAaHHSIM AaHUX 3 KUTBKOX JOCIIJKEHb 1, BIAMOBIIHO, OLIBIIOIO
KUIBKICTIO TallieHTiB. [lpw aHamizi JaHUX BIAMOBIAHO JO BIKOBHUX KaTeropii
inTerpoBanoro ananizy rthLAMAN-10 Oyno BCTaHOBIEHO HAsBHICTh KJIIHIYHOI
e(eKTUBHOCTI BeJIMaHa3| aib(}a 3a OLIHKOIO 3MIHHU PIBHS OJIrOcaxapuiiB B CHPOBATII
KpOB1 JUIsl JIITEM Ta JOPOCIMX, B TOM Yac sIK 3a IHIIUMH IOKa3HMKaMH IepeBara
30epirajach MepeBa)KHO JIJIsl MAIIEHTIB, K1 MOYayM JIiKyBaHHS 0 18 pokiB. Takox
NOTPIOHO 3a3HAYMTH, 1110 OTPUMAHI PE3yJIbTATH 100 HASBHOCTI KJIIHIYHOI IepeBaru
BeIMaHa3u ajib(a MOPIBHSHO 3 BUXIAHUM PIBHEM NpPH MEPIOAl CHOCTEPEKEHHS
OpoTAroM 4 poKiB MIATBEPIKYIOThCS pe3yibTaTaMu J0JAaTKOBO HalaHOi 1H(opMalii
3asIBHUKOM B JIOChE TIPH MEPI0JIl CIIOCTEPEKEHHS 10 12 pOKIB HA OCHOBI JOCIIIKEHb
rhLAMAN-07 ta thLAMAN-09 (nmyonikanis Guffon et al., 2024). 3a ominkoro piBHs
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OJIirOcaxapuAiB y AOPOCTUX Ta AiTel OyIu OTpUMaHi MOI0HI pe3yabTaTh. 3a OIL[IHKOIO
(YHKITIOHATbHUX MTOKA3HUKIB!

- Y IUTSYO0i KOTOPTHU MAIli€HTIB 30epirasach TCHCHIIIS MO0 MOKpaIIeHHs abo
crabim3ariii crany;

- Y JIOPOCTUX MAIll€HTIB 3aJUIIATUCh CTAOUTBHUMH a00 JICIO 3HIKYBAINUCH.

besneunicmo:

3a ganumu gociimkenns thLAMAN-05 (myomikamis Borgwardt et al., 2018)
MOOIYHUX PEaKIlii, MOB'I3aHUX 3 JTIKYBaHHAM, SIK1 IPU3BOAMIM 0 IPUTTUHEHHS Y4acTi
B JOCJIDKEHHI a00 JIeTaJbHOIO BHMNAAKY, HE Oyj0 3adikCOBaHO; 3apeeCcTPOBAHO S
Cepio3HMX TOOIYHMX peakiii, 4 3 sSKkux Oyau PO3IIHEHI SK He IOB’s3aHl 3
JIKyBaHHSM; JiuIIe 1 mari€eHT, SKuii OTpUMYBaB BeJIMaHa3y ajib(a, MaB PIBEHb aHTUTLI
10 Jikapcbkoro 3acody > 80 Ox/mi (y Hporo Bunukiu [1P, moB’s3aHi 3 iH]Yy3i€ro).

3a panumu npoananizoBaHoro 3asBHukoM PSUR Bix 15.05.2023 poky Oynu
11eHTU(IKOBaH1 BaXKJIMBl PU3MKKA TIPH 3aCTOCYBAHHI BEJIMaHa3W anbda, a came,
BaxxnuBumMu nDOTEHIIMHUMA

pu3HKaMu Oy

3a nanumu PSUR nipodins kopHcTi Ta pU3MKy BeJIMaHa3u ajib(a He 3MIHIOETHCS.
Edexmusnicmo eumpam na 3as6nienutl 1iKapcoKuil 3acio i aHaniz 6nausy maxkux
suUmMpam Ha NOKA3ZHUKU OI004cemy 8i0N08i0HO 00 PeKOMEHO0BAHOI WKAAU CPAHUYHUX
3HAYEHb THKPEMEHMAIbHO20 NOKAZHUKA eqheKMUBHOCMI UMPAam ma WKAIU ix 6Nnaugy
Ha Oeporcashuil 6r00xcem:
3rigHo ¢GapMakOEKOHOMIYHOI MOJIel 3asiBHUKA 3HAYEHHS 1HKPEMEHTAIBHOTO
nokasHuka epextuBHocTi BuTpat (ICER) npu 3actocyBanHi Benmanaszu anbga 3 HITT

nopiBHsAHO 13 jumie HIIT cTaHOBUTS:
rpa/LYG anig mijuiiTkiB Ta rpa/LYG m1st gopociux;
rpa/QALY nnsa mitei, rpH/QALY st miafmiTKiB Ta
rpa/QALY nnst qopociux. BiamoBiiHO 10 MIKaIW PEKOMEHI0BaHUX
rpannuHux 3HadyeHb [ICER B VYkpaiHi BUTpaTH y KOXKHIM BIKOBIA TIpynl €
HeedexTuBHUMH, ocK1IbKH 3HaUYeHHS [CER (rpa/QALY) nepeBuiye 5 BBII na gymry
HaceseHHs (659 720,00 rpH) 1 CTAaHOBUTH - BBII na nymry HaceneHHs A ITeH,
- BBII wa nymy HaceneHHs IS TiUTITKIB Ta - BBII Ha nymry HaceneHHs s
JTOPOCIHUX.

3a pe3ynbTaTaMu aHalli3y BIUIMBY Ha TMOKa3HUKUA OIOJKETYy TpPH TOBHOMY
Iepexo/ii MaIieHTIiB Ha Tepariio BeJIMaHa3010 ajlb(a BCTAHOBJICHO JTOAATKOBHI BILINB
na Gromxer, mo komupaerbes Bin [T o2 o T -
BianoBigHO 10 peKOMEHI0BaHOT IIKAJIA OLIIHKU BIUIMBY Ha OFOJKET II0JI0 BUTPAT Ha
3asBieHuit JI3 B Ykpaini Ha mijacTaBi gJaHuX AepskaBHuX ButTpat Ha JI3 y 2021 por,
MOKa3aHo, 1110 TIPY TOBHOMY TIEpEeXO/Ii MAIIEHTIB Ha Tepalliio 3asBjaeHuM JI3 BIJIMB Ha
Oro/KeT 1oa0 BUTpar Ha 3asBieHuit JI3 € cepennim (y aiamazoni 38 000 000 -
100 000 000 rpH) y KoKHOMY 3 I’ SITU POKIB aHAJI3Yy.

AHxicmb 0okazosux 0anux:

rpa/LYG nana  giTei,
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Ormiaky wmetomonoriuaoi sikocti  gocmimkeHHs ThLAMAN-05 (myOGmikaris
Borgwardt et al., 2018) Oy;io mpoBeeHO YITOBHOBa)XKCHUM OPraHOM 1 BCTAHOBJICHO
HOT0 MPUUHATHY METOJIOJIOTIYHY AKICTh (BCTAHOBICHO HU3bKUN PU3UK CUCTEMATUIHOT
MOMUJIKH TPH BUKOprcTaHHI iHCTpyMeHTy «Risk Of Bias — 2 (RoB 2)»).

Opeanizayiuni kpumepii

B VkpaiHi Ta cBiTI He 3apeecTpoBaHi 1HII JIIKAPChKI 3aco0u (OKpiM BelIMaHa3u
anb(a) 13 TOKa3aHHAM JIJII MEIMYHOTO 3aCTOCYBaHHS NIPH aib(ha-MaHHO3UI031.

B Vkpaini He 3aTBepkeH] YHIPIKOBaHUN KIIIHIYHUIA MPOTOKOJI abo cTaHAapTU
JKyBaHHS anb(ha-MaHHO3UI03Y, NMPU IIOMY JOCTYIIHA Teparlis, sika MPOBOJUTHCS Y
NaIl€HTIB, CIPAMOBAHA HA YCYHEHHS CUMIITOMIB, YIOBUIBHEHHS MPOTPECYBAHHS Ta
MOKPAIEHHS SIKOCT1 )KUTTSL.

Benmanaza ane(a He BKIOYeHa A0 bazoBoro mepeniky OCHOBHUX JIKapChbKUX
3aco0iB BOO3, 2025 poky (WHO Model List of Essential Medicines).

Benmanasza anbga cxBajeHa YNPaBIIHHIM 3 CaHITAPHOTO HArsALy 3a SIKICTIO
XapyoBUX NPOAYKTIB Ta mikapchkux 3aco0iB (FDA, 2023), a takox KiuiHi4HOMO
HacTtaHOBOIO Oscar (2024) no 3acTOoCyBaHHS B SIKOCTI mepuioi (pepMeHTO3amiCHOI
Tepamnii JJIs JIIKYBaHHsS MpOsIBIB anb(pa-MaHHO3UI03y, He mnoB s3anux 3 LHC, y
JOPOCTUX Ta JITEH.

Benmanaza anbdpa pexomengoBana (KepiBHUIITBO 3 JiKyBaHHS —ayb(da-
MaHHO3U103y bpUTaHChKOT rpynu cragkoBUX MeTaboIIYHUX 3axBopioBaHb (Guidance
for the treatment of Alpha Mannosidosis, British Inherited Metabolic Diseases Group),
2025 ta MOHITOPUHT Ta KOOpAMHALISI KOMIUIEKCHOI JOIMOMOTH MallieHTaM 3 ajib(da-
MaHHO3HU030M: Tyo0ajnbHe KoHceHcycHe mociimkeHHs [endi (Monitoring and
integrated care coordination of patients with alpha-mannosidosis: A global Delphi
consensus study), 2024) no 3acTocyBaHHSI B SIKOCTI (hepMEHTO3aMICHOI Tepamii npu
HEHEBPOJIOTIYHUX MPOSIBAX 3aXBOPIOBAHHS Y IMALI€HTIB 13 alb(a-MaHHO3UI030M
JIETKOTO Ta MOMIPHOTO CTYTICHIB TSKKOCTI.

Benmanasa anb(da cxBanena Jis JiKyBaHHS alnb(pa-MaHHO3U103y 0€3 MOPYILIECHHS
HHC (TepaneBTuunmii Ot01€TeHH AMEPUKAHCHKOTO KOJIEKY MEIMYHOT T€HETUKU Ta
renomiku (Velmanase alfa approved for treatment of non-central nervous system
manifestations of alpha-mannosidosis: A therapeutics bulletin of the American College
of Medical Genetics and Genomics (ACMG)), 2024.

Benmanaza anbda pexkomMeHaOBaHA U1 JIIKyBaHHS TAIIEHTIB 3  aybda-
MaHHO3HM/I030M TIpU HEHEBPOJIOTIYHMX IMpOsBaX 3aXBOPIOBAHHS HACTYyHUMHU
MDKHApOIHUMHU KITHIYHUMH HACTAaHOBaAMM:

- KepiBHUIITBO 3 JTiKyBaHHS alb(ha-MaHHO3U103y bpUTaHCHKOI Ipyny criagKoOBUX
MeTa0OoIIYHUX 3aXBOPIOBaHb, 2025;

- MOHITOPUHT Ta KOOpJWHAILSI KOMIUIEKCHOI JOMOMOTM TalleHTaM 3 ajb(a-
MaHHO3HUI030M: TJI00aabHe KOHCeHCycHe nociipkeHHs dendi, 2024,

- Kiminiuna HactanoBa Oscar: Lamzede (Benmmanasa ansda), 2024;

- TepaneBTuunuii 610J€TEHH AMEPUKAHCHKOTO KOJEIXKY MEIUYHOI T€HETUKH Ta
reHomiku, 2024;
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- HamionanbHa opranizamis 3 op(aHHHX 3aXBOpIOBaHb. AJb(a-MaHHO3UI03,
2023.

Enioemionociuni nokasnuxu wo0o 0Kpemo20 3aX80pHEAHHA: NOUUPEHOCMI,
3axX680pO6aHOCMI ma cmepmuocmi 8 Ykpaini

Cranom Ha 2023 pik cepes 7 maiieHTiB 3 anbha-MaHHO3U1030M (3 gopociux, 4
niTel) 4 mami€eHTH MaJli HEBPOJOTIUHMM cratyc (2 mopocnux, 2 miteit). Tomy,
MOKAa3aHHs /10 3aCTOCYBaHHS BelMaHa3u anb(da manu 2 niteid ta 1 nropociuii.

Cranom Ha 1 ciunsa 2026 poky y JHII «HamionanbHa quTsya creriaigizoBaHa
nikapHs «Oxmataum» MO3 Ykpainuy croctepiraetbes 9 marieHTiB Bij 6 10 29 pokiB
3 MOMipHOIO (hOpMOIO ab(Pa-MaHHO3UI03Y.

Perpeciitauit anami3 (Ha ocHoBi noctynHux nanux 2018-2023 pp.) mokasas, 110
KUTBbKICTh MAIIEHTIB 13 alb(pa-MaHHO3UI030M MOKE CTAHOBUTH Bij 8 marfieHTiB y 2025
poiti g0 12 narientiB y 2029 poiii.

KinbkicTh mamieHTiB, IKUM MOXe OyTH MpU3HAuYeHa BeamaHaza anbdpa y 2026
pori — 4,y 2029 pori — 5.

Coyianvni, emuyni, op2auizayiuni ma iHWi aCneKmu.

Anb(da-MaHHO3MI03 BKIIOYEHO JO MEpeNiKy pPiAKICHUX  (OppaHHUX)
3aXBOPIOBaHb, 10 MPHU3BOJATH JI0 CKOPOYECHHS TPUBAJIOCTI KHUTTS XBOpPHUX ab0 iX
IHBamiAM3alii Ta sl SKUX ICHYIOTh BHU3HAHI METOJM JIIKyBaHHS, 3aTBEP/IKCHOTO
HakazoM MO3 Vkpainu Bix 27.10.2014 Ne 778, 3apeectpoBaHoro B MiHiCcTepCTBI
foctumii Ykpainu 13 nucromama 2014 poky 3a No 1439/26216. Ilepuioueprose
3a0e3nedyeHHss MpOQIIaKTUKH, pPaHHBOI JIarHOCTUKU 1 JIKyBaHHS OpQaHHUX
3aXBOPIOBAHb € OJIHUM 3 MPIOPUTETHUX HAIPSIMIB PO3BUTKY C(hepu OXOPOHHU 310POB’S
Ha 2026-2028 poxku BianosiaHo a0 Hakazy MO3 Ykpainu Bix 30.12.2025 Ne 1976.

3acrocyBanna JI3 Benmanaza anspa (JIAM3EIE) ans ¢epmenrozamicHOi
Tepamnii y Mami€eHTiB 13 alb(pa-MaHHO3UJI030M JO3BOJUTH 3MEHIIUTH YacTOTy
peuuIuBHUX 1HQEKIH (0COOIMBO BEPXHIX AUXAIBHUX IUISIXIB), JEreHeBl 1HQEKIII,
3amalieHHsl cepeqHboro Byxa (y aitedd mepmmx 10 pokiB XUTTs), Npo@iakTyBaTu
MIPUTITYXYBaTICTh, 3aTPUMKY IMICHUXOMOTOPHOTO PO3BUTKY, a Yy MAIIEHTIB MPOTATOM
JIPYroro Ta TpETbOro AECATUIITh )KUTTS 3MEHIIUTH PO3BUTOK MOJIIAPTPOIATIi, aTaKCii,
M’S130BO1 cJ1aOKOCT1, aHOMAaJIiIH cKeneTa (10 MoTpedyBaTUMe JOMOMIKHUX 3aC001B IS
X0/1pOM, JTOIMOMDKHOTO OOJIaJIHaHHS BJIOMAa Ta 1HIIKMX 3aco0iB pealimiTalii), TOOTO
3MEHIIUTH 1HBAJTIAU3AINI0, COIllaJbHY 130JIAI11I0, 3arajoM J03BOJHUTbH ITiIBHUIUTH
SAKICTh KHUTTS.

3a pesynpTaTaMu 3acigaHHs EKCepTHOTO KOMITETY 3 OIlIHKM MEIUYHHUX
TexHoJorii  [lepskaBHoro  miampuemctBa  “Jlep)kaBHUM ~ €KCIIEPTHUN  IIEHTP
MiHicTepcTBa 0XOpOHHM 3A0pOB’ st YKpainu™, 1o Biadynock 15.01.2026, 6yno Hagano
HACTYTIHI pEeKOMEH1allli:

1) BPaxOBYIOUM PE3yJIbTATH OI[IHKU KIIIHIYHOI €()eKTUBHOCTI1, OE3MEKH, K1
0a3yloThCsi Ha JOKAa30BUX JIaHMX, pe3yJbTaTaXx €eKOHOMIYHOI JIOLUIBHOCTI,
eM1JIeMIO0JIOTTYHUX JAHUX 111010 MOITUPEHOCTI HO30JIOT1, JIIKapChKUH 3acid BeIMaHa3a
anbha (JIAM3EE) nns ¢pepmenTo3amicHOI Teparii Mpu HEHEBPOJIOTTYHUX MPOsSBaX
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3aXBOPIOBAHHS y MAIIEHTIB 13 anb(ha-MaHHO3HUI030M JIETKOTO Ta TOMIPHOTO CTYIICHIB
TSOKKOCTI PEKOMEHJ/IOBAHO BKJIIOYUTH 10 TiepelnikiB JI3 pexoMeHIoBaHUX OO0
YKJIaJIeHHS JJOTOBOPIB KEPOBAHOTO JOCTYITY;

2) BKJIIOUUTH HAJEXKHY 1H(OpMAIIiio 1010 JiKapchkoro 3aco0y Benmanasza
anbda (JIAM3EJIE) no [depxxaBHoro ¢opMyisipa JiKapchkuX 3aco0iB (BUITYCK 18).

5. Indopmanisi 1010 CTPOKY Ail BACHOBKY YIIOBHOBAKEHOI'0 OPraHy

Bignosigno go m. 21 Ilopsiiky BHCHOBOK YMOBHOBa)KEHOT'O OpPraHy CTOCOBHO
BIJIMOBIAHOT MEAUYHOI TEXHOJIOT1I BBAKAETHCA YMHHUM JIO MOMEHTY IIPOBEICHHS
HOBOI JIepP’KaBHO1 OI[IHKK MEIUYHOT TEXHOJIOT11.
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