ITPOEKT

BucHOBOK
YIIOBHOBAKE€HOT0 OPraHy 3 JepP:KaBHOI OHIHKY MeJUYHUX TEXHOJIOTI:
BeJIMaHa3a ajabda

epacasena oyinka meouuHux mexHoNO02iU NpoBedeHa YNOBHOBANCEHUM OpP2AHOM 3
0epIHCABHOT OYIHKU MeOUUHUX MEXHOL02IU 8i0n06I0HO 00 sumoe 11opsaoxy nposedernHs
0€pPAHCABHOT OYIHKU MeOUYHUX MeXHOI02IU, 3ameepodiceHo20 nocmanosoro Kabinemy
Minicmpis Yxpainu 6io 23.12.2020 Nel300 ma ckradaemuvcs 3 pe3yibmamie ananizy
NOPIGHANILHOI eqhbekmusHocmi (pe3yibmamusHocmi), beznexu, ehekmusnocmi umpam
ma pe3yibmamis auanizy enausy Ha 0100 cem 1iKapcbKo20 3aco0y HA OCHOBI OaHUX
3asa6HUKa. Buchnosok ynosnosasicenozco opzany 3 0epicasHOi OYIHKU MeOUUHUX
MexXHON02IU MAE peKomeHOayitHut xapakmep. Haoani oani y ucnosky € akmyanbHi
CMAaHOM Ha 0amy 1020 Ni020MmosKU.

1. Indopmanis nmpo aaTy NpoBeleHHS €P:KABHOI OIMIHKH MeJIUYHHUX
TEXHOJIOTi#i 3asiBJIEHOT0 JiKapchbKoro 3acody: 26.01.2026.

2. Indgopmanis npo 3asiBJIeHNH JiKapCcbKUH 3a¢i0

1) naiimenyBanHsi (mpi3Buile, iM’sl, M0 0aTbLKOBI) 3asiBHUKA Ta Ha3Ba
BHPOOHMKA JIIKAPCHKOIO0 32c00Y:

Cranom Ha 26.01.2026 B Jlep’kaBHOMY peecTpi TiKapchKuX 3aco0iBl:

JIAM3E/JIE, nopomok ana po3uuny anst iHQy3id. [1o 10 mMr y dnakoni; no 1
(1akoHy B KapTOHHIM KOpOOI11i;

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

Bupoonuk - Ilareon Iramis C.m.A. (BUpOOHHUIITBO JIIKAPCHKOTO 3aco0y,
BUMPOOYBaHHS TMpPU BUIYCKY, BHUINPOOYBAHHS Ha CTAaOUIbHICTh, IEPBHHHE
nakyBanns), Itams K'esi ®@apmaneytumi C.m.A. (BunpoOyBaHHS TPU BHUITYCKY,
BUITYCK cepli, BTOpUHHE MaKyBaHHs, 30epiranus ta quctpulyiis), Itamis Kordapma
Opaniis — [omOypr (BumpoOyBaHHS TPH BHUITYCKY: JIMINIE HEBUIAMMI YacTKH),
Opaniis €spodinc bionad Cpn (JIAJI-tect, HeBUaUMI YacTKH), [Tamis.

3aaBHuk - K'e3i ®apmac'torikens ['M6X, ABcTpis

2) ToproBeJibHAa Ha3Ba JIKapCbLKOro 3aco0y:

JIAM3EJIE

3) MIZKHAPO/JAHA HENMATEHTOBAHA HA3BAa 200 CHHOHIMiYHE HATMEHYBAHHS:

Velmanase alfa

4) ckiax JiKapchbKOro 3aco0y (airo4i Ta 10MOMiKHI pe4OBHHH):

ditoua pevosuna. BenMaHasa aibda; 1 ¢piaakon mictuts 10 Mr BesimaHasu anbga™.
[Ticns BinHOBIEHHS | MJI pO34MHY MICTUTH 2 MT BeiMaHas3u anbda (10 mr/5 mn);

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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oonomixcui peuwosunu. auHaTpiro (ocdar, murigpar; HaTpiro guriapodocdar,
JUT1IpaT; MaHIT; TUIIHH,

*BeMaHaza ajb(a BUPOOJIAETHCS B KIITHHAX S€YHUKIB KUTACHKOTO XOM sIKa 3a
normomMororo pekomOinanTHoi JIHK-TexHoorii;

5) popma BUIIYCKY:

MOPOIIOK 1 po3unHy i 1HPy3id. [To 10 mr y draakoni; o 1 ¢aakoHny B
KapTOHHIM KOpoOIi;

6) crocié 3acTocyBaHHS JIKAPCHKOTIO0 3aC00Y:

JlikyBaHHS HEOOXITHO 3JIMCHIOBATH IiJ HATJISIIOM JKaps, SKUW Mae JO0CBiA
BCJICHHS TMAIllEHTIB 3 ajdb(a-MaHHO3MI030M a00 3acTOCYBaHHS IHIIMX BHU/IIB
dbepMeHTO3aMICHOI Teparii Mpu J1130COMAIBHUX XBOpPOOax HakomudeHHsA. BBoautu
npenapar Jlam3ene NOBMHEH MEIUYHHUI TpALiBHUK, SKAW BMIE MPOBOJUTH
(epMeHTO3aMICHY TEpallio 1 HaJJaBaTH HEBIIKJIAJIHY IonoMory. PekomenioBana 1o3a
npenapary — | MI/KT Macu Tija marieHTa, BBOAUTHCS OJUH pa3 Ha THKICHD IIJITXOM
KOHTPOJIbOBAHO1 33 IBUJIKICTIO BHYTPIIIHBOBEHHOI 1H(DY31i (Tabmuus 1).

Taoauus 1. Inpopmanisa mono cxemu 3actocyBanHs Jlamsene

Cxema 3acTocyBaHHS 3asiBiieHumil JikapcbKkuil 3acio
Croci6 BBeIeHHS KonTponroBaHa 3a MIBUAKICTIO BHYTPIITHHOBEHHA iH(DY3is
Ho3za 1 Mr/Kr MacH Tina
YacroTa 103yBaHHS OnuH pa3 Ha THXKICHbD
CepenHst TpUBaJIICTh KypCy JIKYBaHHS [ocriitHO

[TependauyBaHuii cepenHiil iHTEpBa MK KypcamMu -
JIKYBaHHS

IlependauyBaHa KiTbKiCTh IOBTOPHUX KYpPCiB -
JKyBaHHS

7) indgopmaiisi Npo HASBHICTH JePKABHOI peecTpailil JikapcbKoOro 3acody
B YKpaiHi:

JIAM3EJIE, nopomiok fy1st po3uuny s iHdy3ii, 10 mr; mo 10 Mr y ¢iakoni, 1o
1 ¢akoHy B KapTOHHIN KOPOOIII.

UA/18519/01/01 322.02.2021 no 22.02.2026.

8) dapmakosioriuna ais  JikapcbKOro 3aco0y Ta KoOJ 3a aHATOMO-
TepaneBTUYHO-XIMIYHOI0 KJIacupikamicro:

Benmanaza ansda — ne pekombinanTHa (opMa anb(a-MaHHO3UAA3U JIHOJAUHHU.
[TocninoBHICTh aMIHOKUCIOT Y MOHOMEpHiN (opmi OliKa 1IeHTUYHA MPUPOTHOMY
dbepMeHTy moauHM — aidb(da-maHHO3Ma31. BenMaHnaza anbda mpU3HAYAETHCS JIA
30UTbLIEHHST KUTBKOCTI 200 3aMillleHHS NPUPOAHOi anb(ha-MaHHO3UIA3H, (HEPMEHTY,
KWW KaTami3ye TOCIHIIOBHY JEerpajailio TiOpuIHUX 1 CKJIAJHUX BUCOKOMAHO3HUX
oJIirocaxapuiiB y Ji30coMax, 3MEHIIYIOYM TaKMM YHHOM KIJIbKICTh HAKOMUYEHHUX
OJIiIrocaxapuiB 13 BACOKUM BMiCTOM MaHO3HU.
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dapmakoTepaneBTH4YHA rpymna: [Himi 3acobu, 1O BIUIMBAIOTH Ha TPaBHY
cucteMy Ta MetabosmiuHi porecu. @epmentu. ATX-kox: A16AB1S.

9) moka3aHHA 0 MeJUYHOI0 3aCTOCYBaHHS, 32 IKUM IOJaBaJjiacs 3asiBa:

depMeHTO3aMiCHA Tepamisi MpU HEHEBPOJOTIYHMX MPOSBaX 3aXBOPIOBAHHA Yy
NaIi€HTIB 13 aTb(ha-MaHHO3UI030M JIETKOT'O Ta MOMIPHOT'O CTYIICHIB TSXKKOCTI.

10) moxka3zaHHs 10 MEeAMYHOI0 3aCTOCYBAHHS BiANOBIAHO 10 iIHCTPYKIIl JJIs1
MEeJIUYHOI0 3aCTOCYyBaHHS, 3arBepmkeHol MO3, 3a HasiBHOCTI JAepKaBHOI
peecTpaiii JikapcbKoro 3acody B YKpaiHi:

depMeHTO3aMICHA Teparisi TPy HEHEBPOJOTIYHUX MPOSBAX 3aXBOPIOBAHHS Y
NaIi€HTIB 13 aTb(ha-MaHHO3KI030M JIETKOT'O Ta MOMIPHOT'O CTYIICHIB TSXKKOCTI.

11) indopmanisa nmpo HASABHICTH NMOKA3aHb A0 MEIUYHOIO0 3aCTOCYBAHHS
JIiKApChKOro 3aco0y /i1 BUKOPUCTAHHSA il YaC HAJXAHHS MeIUYHOI J0MOMOTH
NPH CTAHAX, 0 3a3HaYeHi Y NPiOPUTETHUX HATIPAMAX PO3BUTKY cepH OXOPOHHU
310POB’Sl:

Anb(pa-MaHHO3MI03 BKJIIOYEHO JO TMepemiky piakicHuX  (op¢aHHHX)
3aXBOPIOBAaHb, IO MPHU3BOIATH 10 CKOPOYCHHS TPHUBAJIOCTI KHUTTS XBOPHX a00 ix
IHBaMiAM3alii Ta JJIsl SIKMX ICHYIOTh BU3HAHI METOJU JIIKYBaHHSI, 3aTBEPXKEHOTO
HakazoM MO3 Vkpainu Bim 27.10.2014 Ne 778, 3apeectpoBanoro B MiHiCTepCTBI
rocTulii Yipainu 13 mucronana 2014 poky 3a Ne 1439/262162. 3rigno 3 Konnemnmiero
PO3BUTKY CUCTEMHU HaJaHHS MEJMYHOI JIOMIOMOTH TMalli€HTaM, sIKI CTpaXXJIaloTh Ha
piakicHi (opdanHi) 3axBoproBaHHs, Ha 2021-2026 poku, OAHIEO 31 CTPATETIYHUX IIIICH
€ 3a0€e3MeUeHHsI CIIPABEJIMBOTO JIOCTYITY JI0 JIKapChKHUX 3ac00iB, MEAUYHUX BUPOOIB
Ta IPOAYKTIB CHELIATLHOTO JIKYBaJILHOTO XapuyBaHHS .

llepuwiouepzoge 3a6e3neuenns npopinakmuxu, panHsoi 0iaeHOCMUKY I IKY8aAHHS
OpaHHUX 3aX60PIOBAHL € OOHUM 3 NPIOPUMEMHUX HANPAMI8 pO3BUMKY cghepu
0xopoHu 300pos’si Ha 2026-2028 poxu 6ionogiono 0o uaxazy MO3 Vkpainu 6io
30.12.2025 Ne 1976°.

3. BUCHOBOK YIOBHOBA:KE€HOI'0 OPraHy WIOAO0 Pe3yJbTATiB MOPiBHAJILHOI
epexTUBHOCTI (pe3yJIbTATUBHOCTI), 0Oe3nexku, e(QeKTUBHOCTI BUTpPAT Ha
JiKapchbKHMi 3aCi0 Ta aHAJII3Y BIUIMBY HA MOKAa3HUKHU OKOIKETY

1) naHi M0/10 NPiIOPUTETHOCTI 32aXBOPIOBAaHHA (CTAHY)

Anbda-MaHHO3MI03  —  PIAKICHE  TEHETHMYHE  3aXBOPIOBAHHA, IO
xapakTepu3yerbess  aedinurtom  depmenty  anbpa-D-mannOo3mmazu.  Anbda-
MaHHO3MJI03 HAJIEKUTH JI0 TPYIHU 3aXBOPIOBAaHb, BIJOMHUX SK JII30COMAaJbHI PO3JIaaH
HaKomM4eHHs. Alb(pa-MaHHO3UI03 Ma€ TPH HOPMHU:

- JIeTKa, MOBUIbHO Nporpecytoya ¢popma (tur 1);

- cepeIHbOTsKKA Gopma (2 Turm);

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

SpPosnopsmxennamM KMY 377-p Bix 28.04.2021 p. «IIpo cxanenns KoHuenuii po3BUTKy CHCTEMH HAJaHHS MeIMYHOI JOMOMOIM MAIli€HTaM, SKi
CTpaXxIaioTh Ha pijkicHi (opdamnni) 3axBoproBanms, Ha 2021-2026 pokwu, 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


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
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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- Ba)KKa, YaCTO HIBUAKO MPOrpecyroda Ta MOTEHIINHO HeOe3nedHa AJis KHUTTS
¢dopma (turm 3).

CUMIITOMH Ta BaXKKICTh PO3JIaay AyXKE PI3HOMAHITHI: XapakTepHI pUCH OOIHYYS,
aHoMamii CKeJeTa, BTpaTa CIyXy, IHTEJIeKTyajdbHa HEJOCTATHICTh 1 TUCHYHKIIS
IMYHHOI cHcTeMHU. Alb(pa-MaHHO3M103 BUKJIMKAEThCS 3MiHaMu B TeH1 MAN2BI1. et
CTaH YCIaJKOBYETHCS 32 ayTOCOMHO-PEIIECUBHUM TUIIOM. YacToTa HapOoHKEHHS TITel
3 anb(a-MaHHO3MJI030M CTaHOBHUTH mpuOaum3Ho 1:1 000 000 y Hinepnannax,
[Mopryranii Ta Asctpanii, 1:1 042 804 y Yecskiit Pecry6urini Ta 1:600 000 y Hopserii®.

3riJIHO 3 JAaHUMU CBITOBOI CTATUCTUKHU, PO3MOBCIOKEHICTh allb(ha-MaHHO3UI03Y
cknanae ~1 Bumnanok Ha 500 THCsS4 HaceneHHsl, TOOTO B YKpaiHi Moke OyTH MPUOIU3HO
50 Takux malieHTiB. Anb(a-MaHHO3UA03 ypaka€e Pi3HI CUCTEMU W OpraHu, a TaKOX
IIpH MIPOTPEeCyBaHHI 3yMOBJIIOE€ HAPOCTAHHS HEHPOM SI30BUX 1 CKEJIETHUX MOPYIICHb.
XapakTepHUM € TPOrPEeCHMBHE TOTIPIIEHHS CTaHy 30pOB’S XBOPOTO 3a Oararbma
MOKa3HUKAaMH, BKIIOYAI0YH BUTPUBAIIICTh, PYXJIUBICTh, PO3BUTOK IUXAIBHOT CHCTEMH,
MICUXIYHUI PO3BUTOK. 3aJIEKHO BIJl BIKY MAalllEHTa MOXXYTh MEPEBaXaTH Ti YW 1HIII
nposiBu. [Ipotarom nepmux 10 pokiB )KUTTS Yy JUTUHU 13 UM 3aXBOPIOBAHHSIM YacTO
CIIOCTEPITaloThCsl PEUUANBHI 1HQEKIT (0COOMMBO BEPXHIX JIUXATBHUX IIUISXIB),
JereHeBl 1HMEKI1, 3araaeHHs CepeIHbOro Byxa. YacTo BUSBIAIOTH MPUTITYXYBaTICTh,
3aTPUMKY MCUXOMOTOPHOI'O pO3BUTKY. [IpOTSIrom apyroro ta TpeTrboro IECATHIIITH
KUTTS B TAIIEHTIB PO3BUBAIOTHCS IMOJIapTpONaTisi, aTakcis, M’s30Ba CIaOKICTh, a
TAKOX aHOMallii CKeleTa, $5Ki, 3pEeIITOl, MO030aBJSI0Th XBOPOTO MOMKIMBOCTI
NepecyBaTUCs caMOCTiIMHO. Taki Mali€eHTH He MOXKYTh KUTHU CaMOCTIHHO Ta 4acTo €
COIIIbHO 130JIbOBaHMMHU. Ha Mi3HIX CTajisX 3aXBOPIOBaHHS BOHU MOXYTh OyTH
IPUKYTHMH JI0 iHBAJIi JHOTO Bi3KyP,

3a JaHUMU JOChE WiTbOBOK MomyJasimiero € Aitu (6-11 pokis), migmitku (12-17
pOKiB) Ta jopocii (ctapiie 18 pokiB) marieHTH 000X cTaTed 3 HEHEBPOJOTTUHUMH
MpOsIBAMU 3aXBOPIOBaHHS alib(pa-MaHHO3MA03Y JIEFKOTO Ta MOMIPHOTO CTYIEHIB
TSKKOCTI.

[TouarkoBu# Bik (BiA 6 POKIB) TOCHIIKYBAHOT KOTOPTU B IOCKE OYJI0 MPUIAHATO
Ha OCHOBI MPUIYIIEHHS EKCHEepTiB KoMiTeTy HallioHalbHOro IHCTUTYTY OXOPOHH
3I0pPOB'sl Ta JOCKOHajocTi MeauuHoi gonomoru BemukxoOputanii (3BiT NICE 2018
poKy’).

Bapmo 3aysasxcumu, wo 6 incmpykyii 01 MeOuyH020 3acmocy8aHHs NiKapCcbKo2o
3acoby, 3ameepodicenoi naxazom MO3 Vipainu 6io 22.02.2021 Ne302 3i sminamu 6io
10.02.2023 Ne272, siocymHe 6ikoge 00OMedHCEeHHs W000 3ACMOCYB8AHHS BEIMAHA3U
anbha 6 sakocmi pepmenmosamicnoi mepanii NpuU HEHEBPONOIUHUX NPOSABAX
3aX80PIOGAHHS Y NAYIEHMIB i3 AlbDHA-MAHHOZUOO30M J1€2KO20 MA NOMIPHO2O CIMYNEHI8
MSAACKOCHIL.

% 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.

® [anienTy 3 anb(a-MaHO3U1030M Y peanisx croronenns 10.10.2023 [auienTy 3 anbda-MaHO311030M Y peanisax choronenns (health-ua.com)

" https://www.nice.org.uk/guidance/hst29/documents/committee-papers
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B pamkax npoeedenns  OeporcasHoi  OYiHKU  MEOUYHUX  MEXHOI02il
VNOBHOBANCEHULL OP2AH 36EPMABCSL 00 3AABHUKA 3 NPOXAHHAM HAOAMU OOIPYHMYBANHSL
WOO00 BUSABNEHO20 BIKOBO2O O0OMENCeHHs NAYIEHmMI8 3 alb(ha-MaHHO3UO030M Mda
CKOpU2y8amu NO4amKo8Ull GIK YiIb080i NONYAYii, AKI MOXCymb nompeoysamu
3acmocy8aHts 8eIMana3u anibha, OCKIIbKU He8paxy8aHHs nayieHmie 00 6 pokis
obmedicye docmyn nayieHmie 00 JIKY8AHHA 6KA3aH020 3axeopioéanus. IIpome,
BIONOGIOHUX 3MIH U000 KOPUSYBAHHA NOUYAMKOB020 BIKY YIlb080I NONYasayii 3 00Ky
3A5IBHUKA BHECEHO He OVII0.

3 memoro auanizy cumyayii 6 Ykpaini wooo ancopummy JniKysauHs Oimel,
NIONIMKI8 ma 00pOCIUX 3 albBa-MaHHO3UOO30M YHNOBHOBANCEHUM OpP2aAHOM OYI0
Haoicriano aucm 0o gaxisyie JHII “Hayionanvha oumsaua cneyianizo8ana JMiKkapHs
“Oxmamoum’” MO3 Vkpainu”.

Daxisyi 3a3Hauuau, wo O OIACHOCMUKU Alb@A-MAHHO3UO03Y 8 YKpaiHi
BUKOPUCTMOBYIOMb  CYUACHI  Memoou  (8U3HAYEHHs  oJicocaxapudié 6  cedi,
2NIIKO3AMIHONIIKAHIB 8 ceyl, aKmMUGHOCMI albha-MaHHO3UOA3U 8 JIeUKOYUmMax Kpoei,
namozenHux eapianmie cena MAN2B), saxi oocmynui 6 nogwomy o00csa3i auuie 8
nabopamopii JIHII “Hayionanena oumsua cneyianizoeana nikapHs ‘“‘Oxmamoum’
MO3 Vkpainu”. Taxooc gaxieysmu 6y10 nogi0OMIEHO, WO HApPA3i 3a NPOSPAMAMU
HC3Y 6 onnamy ambyramopHo2o nakemy 6KI0OYEHO O0CHIOHCEHH Tule NAYieHmia 00
18 poxie. B ymosax peanvnoi kniniunoi npakmuku 0iacHO3 Alb@a-MaHHO3UOO3 8
Vkpaini moorce 6ymu 6cmanosiero 6 6y0b-aKoMy 8iyi, HABIMb NPEHAMAILHO.

Kpim moeo, kniniuni ¢haxisyi 3asnauunu, wo HesposociuHi npossu npu aivgpa-
MAHHO3UOO031 He MAIOMb YIMKUX KAIHIYHUX KpUmepiie, ix nosiea He 3aiexcums 6i0 GiKy
yu popmu, He ICHYE YMO8 iX BUHUKHEHHS, a WBUOKICb IX NPOSPECy8AHHI HEMONCIUBO
cnpoznozyeamu. Paxieyi MaxKo;#C 3ay8adcuil, o 8eIManasda aub@a He Mae 8IKOGUX
0OMedHceHb 8IONO0BIOHO 00 THCMPYKYIL Ol MeOUUYHO20 3ACMOCYB8AHHS, MOM) MONCe
BUKOPUCTNOBYBATNUCH 3 NEPULO20 POKY HCUMMIAL.

Omoice, npu  nNpoBeOeHHi  0epHCABHOI  OYIHKU  MEOUHHUX  MexHOI02lu
00CNIOIAHCYBAHO2O JIIKAPCHKO20 3aC00Y 8eAMAHA3A Ab@ha 8 AKOCMI YLIb0BOI NONYaayii
VNOBHOBANCEHUM OP2AHOM po3eaadaromubcs 6ci dimu 0o 18 pokie ma Oopocni 3
HEeHeBPOJIO2TYHUMU  NPOSABAMU  3AX60PIOBAHHA  ANbA-MAHHO3UOO03Y J1e2Ko20 mda
NOMIPDHO20 CMYNEHI8 MANCKOCMIL.

Po3paxyHOK MOTEHIIIHOT KITBKOCTI MAIIE€HTIB 13 aib(a-MaHHO3UI030M JIETKOTO
Ta MOMIPHOTO CTYIEHIB TSHKKOCTI 13 HEHEBPOJIOTTYHIUMHU MPOSIBAMH 3aXBOPIOBAHHS OyB
MIPOBEJICHU HAa OCHOBI JaHUX, OTPUMAaHMX 3asABHHKOM BiJ ¢axiBiiB HarionaabHO1
IUTSA40i crnerianizoBanoi JikapHi «Oxmarauty MO3 VYkpainu B ycHiii dopmi. 3a
JTaHUMH, HaJaHUMH B JIO0Chbe, cTaHoM Ha 2023 pik cepen 7 maiieHTiB 3 albda-
MaHHO3UJ1030M (3 nopocnux, 4 niteid) 4 mamieHTH MaroTh HEBPOJIOTTYHMMA cTatyc (2
nopocnux, 2 aitei). Tomy, MokazaHHs A0 3aCTOCYBaHHS BeJIMaHa3u anbpa MaroTh 2
niten Ta 1 gopocnuii.

JIJist mpOrHO3yBaHHS 3arajbHO1 KUIBKOCTI MAIl€HTIB 13 aib(a-MaHHO3UI030M B
VYkpaini 3aIBHUKOM OYJI0 MPOBEJACHO perpeciiiHuii aHaii3 Ha HalOImk4l 6 PoKiB HA
ocHOBI noctynHux gaHux 3 2018 mo 2023 pik. Byno BcTaHOBIEHO, IO KUIBKICTh
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MAIIE€HTIB 13 anb(a-MaHHO3U030M MOKE CTAHOBUTH Bija 8 martieHTiB y 2025 pori g0
12 mamienTiB y 2029 poui. [lamieHT 13 HEBPOJIOTIYHUMH TPOSBAMU 3aXBOPIOBAHHS
OyJIM BUKITIOYCHI.

JletanpHUl PO3PaxyHOK KITBKOCTI TMAaIl€HTIB 3 alb(a-MaHHO3UA030M 13
HEHEBPOJIOTTYHUMH TPOSBAMHU 3aXBOPIOBAHHS JIETKOTO Ta MOMIPHOTO CTYIEHIB 3
ypaxyBaHHSIM JOPOCIIIIIaHHS TMalieHTIB BIpoaoBxk 2023 — 2029 pp. mpeacTaBieHO B
Tadmui 2.

Tadoauusa 2. KigbkicTh MarfieHTiB 13 alb(a-MaHHO3UA030M 13 HEHEBPOJIOTIYHUMH

POSIBAMU 3aXBOPIOBAHHS JIETKOTO Ta MOMIPHOTO CTYIEHIB TSKKOCTI BIPO0BxK 2023—
2029 pp.

Moka3zunk 2023 | 2024 | 2025 | 2026 | 2027 | 2028 | 2029
3aranpHa KUTBKICTh MAIIEHTIB 13 anb(a-MaHHO3UI030M 7 7 8 9 10 11 12
B T.4. fiTei (6-11 pokiB) 3 3 3 3 3 4 5
minitkiB (12-17 pokiB) 1 1 2 3 4
nmopociux (>18 pokiB) 3 3 3 3 3 3 4
YacTka namieHTiB 13 HeBPOJIOTIYHUMHE NposIBaMH (IiTH),% 50
YacTka MamieHTiB 13 HEBPOJIOTIYHUMHE MposBaMHu (J1opociti),% 67

KinbKicTh Maui€eHTiB i3 HEHEBPOJIOTIYHUMHU TPOSIBAMH ([IIITH)

KinpkicTh mariedTiB i3 HEHEBPOJIOTIYHUMH MPOSBAMH (T ITITKH)

KinmpkicTh marieHTiB i3 HEHEBPOJIOTIYHUMH MIPOSIBAMH (JIOPOCITi)
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NG RN N )
NG RN N )
gl N
gl N
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KinbKiCTh MAIli€HTIB, SKMM MOXe OyTH MpH3HAYCHA BeJIMaHa3a
anbda

OTtxe, BU3HAUEHA KOTOPTa Mall€HTIB 13 HEHEBPOJIOTIUHUMHU IPOsSIBAMU anb(a-
MaHHO3U/I03y JIETKOTO Ta MOMIPHOTO CTYMNEHIB TSXKKOCTI, B TOMY YHCI AUTIYOTO,
M/UTITKOBOTO Ta IOPOCIIOTO BiKYy, Oy/le cCTaHOBUTH Bia 4 marieHTiB y 2025 porii 10 5
narieHTiB y 2029 pori.

3a pezynemamamu nposederts eepughixayii 0aHUX w000 po3paxyHKy nompeou y
3A5871€HOMY  JIIKAPCOKOMY 3ACO0I  YNOBHOBANCEHUM OpP2AHOM OYVI0 8CMAHOBIEHO
Hacmynue.

YV oocve 3asenuxkom 6 sikocmi yinwbosoi nonyaayii 6yno obpano nayieHmis 3
anbha-maHHO3u0030M  1€2K020  mMa  NOMIPHO20 — CMYNEHi8  MAMCKOCmi i3
HEeHeBPON02TYHUMU npossamu 6i0 6 pokis. [Ipome, sk 6y10 6Ka3aHO uuje, IHCMPYKYIs
0151 MEOUYHO20 3ACMOCYBAHHA BEIMAHA3U Albha He MICMUmb O0AHO020 BIKOB02O
oomedicenns. Taxum uumom, nayienmu 3 O00CRIOHCYBAHOIO HO30102i€10 00 6 poKis
MAKONAC MOHCYMb HOMPEOYBAmMuU 3ACMOCY8AHHS 00CNI0HCYBAHO20 IIKAPCLKO20 3AC00Y
i Maloms Oymu 8paxo8aui OJisi OYIHKU NONEePeoHbOi nompedu 0XOPOHU 300P08 .

Daxisyi J[HII “Hayionanvna oumsua cneyianizoeana aikapus “Oxmamoum”™
MO3 Vkpainu” nogioomunu, wo cmanom ua 1 ciuna 2026 pokxy y 3axnaodi
cnocmepicacmocs 9 nayicumis 6i0 6 0o 29 pokxié 3 nomipHoio gopmoro anvgha-
MauHo3u003y. Bix na momenm ecmanosnenns oiacnosy cmanosus 6io 4 0o 17 pokis.
3a inopmayiero KiniyHuX ¢paxieyie yci nayicHmu xooams 6Oe3 niompumxu, y 4
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nayienmis 8UABIEHO KOSHIMUBHI NOpYuleHHs/Hedocmamuicmo/Oeghiyum, y 2 — HASABHI
ncuxiampuyni yckiaonenus, y 1 — 0iaezHocmoeano nopyuleHHs cyxy.

Ak 3asnauaromo ¢axiseyi [JHII “Hayionaneha oumsaua cneyianizo8ana iikapHs
“Oxmamoum” MO3 Vkpainu”, ioomo, wo % nayicumis 3 anbgha-maHHO3UO030M
Maromov PiBHOMAHIMHI HEBPOJIO2IUHI YCKIAOHEHHS. 3aAMPUMKA PO3BUMKY, KOSHIMUGHI
NOPYULeHHS, NCUXIAMPUYHI 3aX60PIOBAHHS, NOPYULEHHS XOOU 3d PAXYHOK AMAKcii,
m's1308a cnabkicms. 32i0HO 3 ONUMYBAHHAM 2pPYNU eKcnepmié ma ¢haxieyis, ujo
3anyuaromscsi 00 pooomu Ilocmiinoi pobouoi epynu MO3 Vkpainu 3 numans
npo@inbHo20 CYynposooy 3aKyniseib 3a Hanpsamom ‘‘Meduxamenmu OJist 2POMAOSAH, AKI
CMpaxcoaromos Ha OpharHi MemaboNiuHi 3aX60PI0BAHHA"", YNOBHOBANCEHUM OP2AHOM
0y10 6cmano8ieHo, Wo 68 pamKkax KIiHiunoi npakmuku 6 Yxpaini y 70% nayienmis
diaenocmyemucst nomipua ¢popma. Taxodc 6yn0 3a3Ha4eHo, WO HEBPONO2IUHI NPOABU
Modcymv Oymu Hasaeui He meHwe, Hixe y 50% nayicumie ocobauso 3 nomipHoro ma
MAACKOIO (hopmamu yepes nisHio NOCMAHOBKY O0IacHO3Y.

Omorce, ompumani 0aui 8i0 Gaxisyie poboyoi epynu ma cneyianizoeaHol 1iKapHi
“Oxmamoum” wo0o Kiltbkocmi NayicHmie 3 HNOMIPHON HOPMOIO ma YACMKU
NayieHmis 3 He8pOJIOCIUHUMU NPOABAMU KOPETIoIomsb 3 OAHUMU, SKI NpeoCmAsieHo
3AA6HUKOM 8 O0O0CbE, MOMY NIOXI0 00 pO3PAXYHKY KIIbKOCMI NayieHmis, uwjo
nompe6y8amumyms 3aa61eHull 1iKapcokutl 3acio, € nputinamuum. OOHAK, 8paxo8yoyu
KIIHIYHY 2emepo2eHHICMb O0CAI0NCYBAHOI HO301021i, piuleHHs WOo00 JIIKYBAHHS
BEIMAHA3010 ANbA MAE NPUUMAMUCL 8 THOUBIOYATbHOMY NOPSAOKY, a pe3yibmamu
NPOCHO3Y8aHHS KLIbKOCMI NAYIEHMIB 8 HACMYNHUX POKAX € OPIEHMOBGHUMLU.

2) nmaHi 1OA0 [JOCTOBIPHOCTI Ppe3yJbTATIB TNOPIBHSJIBHOI KJIIHIYHOI
epexTMBHOCTI Ta Oe3leKkW 3afBJEHOr0 JIKAapcbKOro 3acody. Omnmuc
(mpexncraBiieHHs) 3a3HAYEHUX pPe3yJbTaTIiB

BignosigHo 10 iHGopMaliii B 10ChE MO0 IHTEPBEHIIIT BUBUATIUCS:

Honyasuia (P, population) — mitu (6-11 pokis), migmitku (12-17 pokiB) Ta
nopocii (crapiie 18 pokiB) mamieHTH 000X cTaTel 3 HEHEBPOJIOTIYHUMHU MPOSIBAMU
3aXBOPIOBaHHS alib(pa-MaHHO3UA03Y JETKOro Ta MOMIPHOTO CTYIEHIB TSKKOCTI.

Ak 6yno 3a3mayeHo 6uuje, 3aCMOCY8AHHA 6eIMAHA3U alb(a O NIKY8AHHA
anvbpa-manHo3uo003y — 1e2Ko20  ma  NOMIPHO20 — CMYNEHI8  MANCKOCMI 3
HEHeBPONOIUHUMU NPOSBAMU He O0OMENCYEMbC OUMAYUM BIKOM 6i0 6 poKie
8I0N0BIOHO 00 IHCMPYKYIT 0151 MEOUYHO20 3ACMOCYBAHHSL.

Brpyuanns (I, intervention) — Benmanasza anbda, TOPOIIOK JJIsi PO3UHHY IS
(Y311, mo 10 Mry dmakoHi; 1 MI/Kr Macu Tijia Maii€eHTa BBOAUTHCS | pa3 Ha THKIEHb
[IUISIXOM KOHTPOJIHOBAHOI 3a MIBUAKICTIO BHYTPIIITHLOBEHHOT 1H(Y3I1.

Komnapartop (C, comparator) — Haiikpaia niarpuMyroua teparis (miameoo).

KinmeBi Toukm (O, outcomes) — piBeHb OJIiIrocaxapujiiB, IBUAKICTh
IPOrpEeCYBaHHs, BICLUEpPalIbHI YCKIAAHEHHS, CMEPTHICTh, KOTHITUBHI (YHKIIII,
(GyHKIIOHATbHA 3/1aTHICTh, (POPCOBAHA KUTTEBA €EMHICTH JIETEHb, PYXOBa 3/1aTHICTb,
nuxalibHa QyHKIIsl, MOOUTBHICTD, JIereHeBa (PYHKIIs, TOOIUHI peakiiii.

Tun pocaigxennss (S, study type) — paHIOMI30BaHI KOHTPOJHOBaHI
nociipkerHs daszu Il 1 IV, o6cepBariiitHi JOCIIIKEHHS.
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VY 1ocbe TEXHOJOTIEI MOPIBHSAHHS Oyna oOpaHa Hailkpamia MigTpUMylOda
tepamist (nami — HIIT) sk ctanmapTHa KiiHIYHA MPakKTHKa MIATPUMAaHHS CTaHy Ta
CUMITOMATUYHOTO JIIKYBaHHS Malll€HTIB 13 alb(a-MaHHO3UO030M.

B Vxkpaini Ta cBITI He 3apeecTpoBaHi 1HIII JIKAPChKI 3ac00U (OKpIM BeIMaHA3H
anb(da) 13 MoKa3aHHIM JIJIs1 MEUIHOTO 3aCTOCYBaHHS MPHU aib(ha-MaHHO3K1031. Takoxk
HE 3aTBep,KeH1 YH1()IKOBaHUM KIIIHIYHUH MPOTOKOJ a00 CTaHIapTH JIIKyBaHHS ajibda-
MaHHO3UJI03y, TpPHU I[OMY JOCTYIIHAa Tepalis, sKa MPOBOAUTHCS Yy TAIl€HTIB,
CIpsIMOBaHA Ha YCYHEHHS! CUMIITOMIB, YIIOBUILHEHHSI POTPECYBAHHA Ta OKPAIICHHS
SIKOCT1 XKUTTs. Taka Teparmiss MOXKe BKJIIOUATH (Hi3loTeparnito, JIKyBaHHS 1H(EKIIH,
OIATPUMKY JUXaHHS, 3arajbHe JIKYyBaHHS CYIYTHIX 3aXBOPIOBaHb, MPOBEICHHS
XIpypriyHuX BTPy4YaHb (BEHTPHUKYJIONEPUTOHEATbHI IIYHTH, JNCKOMIIPECIS IIUHHOTO
BTy XpeOTa, 3amiHa cyrio0iB). IlamieHT Moxe nmoTpedyBaTu JOMOMIXKHHUX 3aC001B
JUIS1 XOJIbOU, TOMOMIKHOTO 00JIaIHAHHS BIOMa Ta IHIIKX 3ac001B peadimiTalli.

IIpu npoeeodenni eepughikayii 6ubopy Komnapamopa ynoeHOBANCEHUM OP2AHOM
Oy10 8CMAHOBIEHO, WO ANLMEPHAMUBHI  NIKAPCOLKI  3aco0u, AKI  MO*CYMb
3acmoco8yeamucs 8 pamkax (epmeHmozamicHoi mepanii 018 JAIKY8aHHA alba-
MAHHO3UOO03Y 8 YMOBAX JIOKANbHOI KAIHIYHOI npakmuxku Yxpainu eiocymui. Taxum
yunom, eubip HIIT 6 sskocmi mexHono2ii nopisHAHHS 3A518HUKOM Y 00CLE € KOPEKMHUM
ma eionosidac pexomenoayiim Hacmanosu “/lepocasna oyinka MmeouuHux
mexnono2ii 0na nikapcokux 3acobie” CT-H MO3Y 42-9.1:2023, 3ameepoicenoi
Haxazom MO3 Vkpainu 6io 06.10.2023 Nel741 (oani - Hacmarnosa).

[TopiBHsAIBPHUN aHaNI3 pe3yJbTaTIiB KIIHIYHOT €(GEeKTUBHOCTI Ta Oe€3MeKu
3acTocyBaHHs BenmaHnasu anbda + HIIT ta mmane6o + HIIT B nocke npencrapneHo 3a
nanumu nociaimkenas rhLAMAN-05.

BararouenTpoBe, mMojBiiiHE ciine, paHAOMI30BaHe, IUIAEe00-KOHTPOJIbOBAHE
nocmimxeHns 111 ¢pasu thLAMAN-05 (my6mikaris “Borgwardt L, Guffon N, Amraoui
Y, Dali CI, 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 VVelmanase alfa in the treatment of patients with
alpha-mannosidosis: results from the core and extension phase analysis of a phase Il
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.
PMID: 29846843; PMCID: PMC6326984”, nani — Borgwardt et al., 20188,
NCT01681953°% 6yno mpoBemeHO 3 METOK BHBYEHHS ¢(DEKTUBHOCTI Ta Oe3HeKu
JKyBaHHS aJib(a-MaHHO3UA03Y 3 BUKOPUCTAHHIM BeJIMaHa3u aubQa.

VY jocmimKeHHS BKJIIOYAINWCh MAmi€eHTH BikKOoM 5-35 pokiB 3 anbda-
MaHHO3HUJI030M, 1[0 BU3HAYABCSA 3a aKTUBHICTIO ayib(a-MaHHo3ugazun < 10% Bif
HOPMAJIbHOT AaKTUBHOCTI B JIEMKOLIMTAaX KpOBI, 37aTHI (I3UYHO 1 TMCHUXIYHO
CIIBIIPAIIOBATH B paMKax MPOBEIACHHS TOCHiKeHHs. Panmomizanito naiieHTiB (N =
25) 3 anba-MaHHO3UA030M OyJIo cTpaTudikoBaHO 3a BIKOM. BIpogoBxk 52 THKHIB
IIPOBEJICHHSI JOCIKEHHS 15 maiieHTiB oTpUuMyBaju BelMaHa3y aib(da B Jo3yBaHHI |

8 https://onlinelibrary.wiley.com/doi/10.1007/s10545-018-0185-0
® https://clinicaltrials.gov/study/NCT01681953
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MI/KT MacH Tijla y BUIJISIII BHYTPIIIHbOBEHHHUX 1H(DY31i 1 pa3 Ha Twxzaenp ta 10
MaIi€HTIB OTPUMYBAJIH IIaneoo.

IlepBuHHI KiHLEBi TOYKM:

- 3MiHa PIBHS OJIIFOCAaXapuIiB y CHPOBATII KPOBI BiJ] BUXIAHOTO PIBHSA A0 52
THUKHS;

- 3MIHH Yy TeCTi 3-XBUJIMHHOI CXOJ0BOI MpOOH.

BropuHHi KiHIEeBI TOUKH:

- 3MIHHM Y TeCTi 6-XBUJIMHHOI X0AbOH B1J] BUXITHOTO PIBHS 70 52 THXKHS;

- (opcoBaHa )KUTTEBA EMHICTb JICTEHb.

[Ticns  3aBepmieHHs KiaiHIYHOTO jgociimkeHHs Il ¢asum  mamieHTH abo
IPOJOBKYBAJIM OTPUMYBATH AKTUBHE JIIKyBaHHs, a00 MEpexXoausiv 3 IUianedo Ha
aKTUBHE JIIKyBaHHS B paMKax IPOTrpamMH CIIBUYTIMBOTO BUKOPHCTAHHS (QHTI. -
compassionate use programme) 4u MoAajIbIIUX JOCTiKeHb (anri. - follow-on trials),
a TakoX Opaji y4acTh B OLIHI[ JOBFOTPUBAIUX PE3YJIbTATIB MiJ YaC HUX MOJATBIINX
IOCHIKEHb a00 B Mexkax gociaimkenass thLAMAN-10.

VYei 25 nauientiB 3aBepunuin 11 $a3y mocaimkeHHs 1 OTpUMyBaliy BeJIMaHa3y
anbQa Mmicis Moro 3aBeplIeHHs. AHaJ13 MOAOBXKEHOI (Da3u BKIIOYAB PE3YJIbTATH IMICIIS
12-18 wmicsuiB JiKyBaHHS JUIsl MAIIEHTIB 3 TPYIU IJ1ane6o0, Kl NepeHluin 10 Tpynu
aKTUBHOTO JIKYyBaHHSA, Ta d4epe3 24-36 MICSIIB IS MAI€HTIB, SKI OTPUMYBAIU
akTuBHE JiKyBaHHs 3 modatky III daszu. Kommnaenc y 12-micsyHoMy HOCTIIKEHHI
dazu 11l cranoBuB > 90% 151 BCix 25 MaIi€eHTIB.

Pe3ynbrat mOpiBHSIBHOI KIIHIYHOI €(EKTUBHOCTI 3aCTOCYBaHHS BeJIMaHa3M
anb(a Ta miamnedo 3a nanumu gociipkeHas thLAMAN-05:

1) piBeHb oJiirocaxapuaiB y cupoBaTHi KpoOBi — cepeaHs BigHOCHaA 3MiHa
KOHLIEHTpALli 0JIIr0cCaxapuAiB y CUPOBATI KPOBI BIJ BUXIAHOIO PIBHA 0 52 THXKHSA
OyI1a OTBIIIOKO y TAIIEHTIB, K1 OTPUMYBAJIM BeJIMaHa3y ajibda i cranoBuia -7 7,6% (N
=15; 95% CI Bix -81,6 mo0 -72,8) y nopiBHsIHHI 3 mane0o, sika cranosuia -24,1% (N
= 10; 95% CI Big -40,3 mo -3,6). CxopuroBana cepenHs pizHuIs craHoBuia -70,5%
(95% CI Bin -78,4 no -59,7; p < 0,001).

[Ipy ocTaHHBOMY CIOCTEpPEXKEHHI BIJHOCHA 3MiHA PIBHSA OJIrOcaxapu/iB
ctaHoBmia -62,9% (N = 13; 95% CI Bix -85,8 n0 -40,0) y narieHTIiB B rpyIli BeJIMaHa3H
anbda ta -55,7% (N = 9; 95% CI Bix -76,4 no -34,9) y namieHTiB B rpymi 1miamneoo
iCcJIs IEpexoay A0 TPpyIu BeIMaHasu anb(da;

2) TecT 3-XBHJIMHHOI CXO00BOI MPOOM - cepeaHs BIAHOCHA 3MiHA 3-XBHIMHHOI
CXOJI0OBOI TPOOW BiJ BUXITHOTO PIBHA 10 52 TWXKHS B TPyl BelIMaHa3u ainbda
cranoBuna -1,1% (95% CI Bix -9,0 no 7,6) ta -3,97% (95% CI -13,4 no 6,5) B rpymi
riare60. CKopuroBana cepeHs pi3HUILS 17151 BeJIMaHa3H ajib(da NOpIBHSIHO 3 M1anedo
cranoBmia +3,0% (95% CI Bix -9,86 no 17,7; p = 0,648).

[Ipu ocTaHHBROMY CHOCTEPEKEHHI CEepellHd BIJHOCHA 3MiHA y TOPIBHSHHI 3
BUX1IHUM piBHeM cta”HoBuiua +3,9% (N = 13; 95% CI Bix -5,5 no 13,2) y naui€eHTiB B
rpymi BenmaHasu anbda ta +9,0% (N = 9; 95% CI: Bix -10,3 1o 28,3) y namieHTiB B
rpyIi miamedo Mmcis nepexoay 10 TpyInu BeJiMaHazu abda;
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3) 6-XBHJIIMHHOI X0b0OU — CIIOCTEPIraoCh HE3HAYHE MOKPAIICHHS PE3yIbTaTy 6-
XBWJIMHHOT X0/101 B IpyIi BelIMaHa3! alib(da MopiBHIHO 3 M1anedo 6e3 CTaTUCTUIHO
3HAYYMIOi pi3HUIN B pe3ynabrari. CKOpUroBaHa cepemHs pi3HHIl craHoBuiaa 1,9%
(95% CI Big 6,6 no 11,1; p =0,66).

[Ipu ocTaHHBOMY CIIOCTEPEKEHHI BiTHOCHA 3MiHa cTaHoBuiaa 0,7% (N = 13; 95%
CI Bix -5,9 no 7,3) y naiieHTiB B rpymni BeiManasu anbda 1a 2,2% (N =9; 95% CI Bin
-7,8 no 12,3) y marieHTiB B TpyIl IJianedo Micis Mepexoay 0 Tpynu BelMaHa3u
anbda;

4) popcoBaHa KMTTEBA €MHICTH JiereHb — 3MiHAa ITOKa3HHUKIB (POpPCOBAHOI
KUTTEBOI €MHOCTI JiIeTeHb Ha 52 TwkHI Oyja Ha KOPUCTh BeiIMaHazu aibda y
MOPIBHSHHI 3 TU1a1e00 0€3 CTATUCTUYHO 3HAYYINOI PI3HUIL B pe3yibTaTi. CKkopuroBaHa
cepenns pizauns cranosmia 8,4% (95% CI Big -6,1 no 25,1; p = 0,27).

[Ipu ocTaHHBOMY CITIOCTEPEKEHHI CepeIHs BIIHOCHA 3MiHa cTaHoBuaa 12,4% (N
= 10; 95% CI Big 2,3 1o 22,5) y naifieHTiB B TpyIi BeaManasu anbda 14,0% (N = §;
95% CI -13,7 no 21,7) y nauieHTiB B rpymi Iamnedo micisg HNepexoay 10 Ipynu
BeJIMaHa3u alib(a,;

5) piBeHb cupoBaTKOBOT0 iMyHOT100Yy 1iHY G (IgG) — MiXKIpyIIOBa Pi3HULIS IS
BeJIMaHa3u ajab(ha MopiBHSIHO 3 manedo cranoBuia: 3,5 r/1 (95% Cl Bin 2,1 no 4,8); p
<0,001.

[Ipu ocTaHHBROMY CHIOCTEPEKEHH] CepeHS BIIHOCHA 3MIHA B1J] BUXIJTHOTO PIBHS
IgG y cuposarii kpoBi ctanoBuia 47,2% (N = 14; 95% CI Bin 30,2 no 64,3) B rpyri
Benmanaszu anbda ta 37,3% (N = 9; 95% CI 24,9 - 49,7) B rpyni miane0o micis
nepexoay J0 rpyIu BelIMaHas3u alibda.

3 MeTow 3a0e3leyeHHs] KOMIUIEKCHOI OINHKHM KIIHIYHUX HACHIJKIB IIOJ0
TPUBAJIOrO0 3aCTOCYBAHHS BelIMaHa3W aib(da B paMKax JIKyBaHHS pIJKICHOTO
3aXBOPIOBAHHS, 3aIBHUKOM OYJIO MPEACTABICHO MOKAa3HUKHU KITHIYHOT €()eKTUBHOCTI
JOCIIKYBaHO1 IHTepBeHI 3a nanumu nyosmikamii “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, Guillén-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
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 ny6mikanii Lund et al., 2018 npencraBieHo pe3ynbTaTi JOCIIIKCHHS, SIKE €
IHTErpOBAaHUM aHAJII30M MOKA3HUKIB KIHIYHOT €)eKTUBHOCTI Ta OE3MEKH y MAIliEHTIB
3 anb(a-MaHHO3UAO30M (mami — iHTerpoBanuid anamiz rhLAMAN-10). VY
inTerpoBanoMy aHamizi  rhRLAMAN-10 npeacraBineHi MOKa3HUKU — KJITIHIYHOI
e(eKTUBHOCTI Ta 0€3MEeKU 3aCTOCYBaHHS BeJIMaHa3u ajib(a Ha OCHOBI 1HUBITyaIbHUX
JAHUX TAIIEHTIB, SKI OTPUMYBAJIM JOCHIKYBaHUM JIKApChKUM 3aci0 y pamMkax

10 https://pme.ncbi.nlm.nih.gov/articles/PMC6326957/
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xininigEux gocmimxens I-111 pasz (thLAMAN-021; rhLAMAN-03%; rhLAMAN-04%3;
rhLAMAN-05, rhLAMAN-10%), mporpamax nogansmoro gornsay (thLAMAN-07%;
rhLAMAN-09'°), a Takos nporpamu CIiiB4yTIIMBOIO BUKOPUCTAHHS.

Ha ocHoBi innuBigyansaux ganunx 33 naiienTis (14 nopocnux, 19 miteit) 3 anbda-
MaHHO3HUJI030M, SIKl JIIKYBAJIUCh BelIMaHa30l0 aibda 10 4 pokiB, OyJd OTpUMaHi
pe3yJbTaTh KIHIYHOI €(PEKTUBHOCTI 3aCTOCYBaHHS JIOCTIHKYBAaHOTO JIIKAPCHKOTO
3aco0y MOPIBHSHO 3 BUXITHUM piBHEM (MeiaHa TPUBAJIOCTI JIKyBaHHS 29,3 MicsIli)
JUISL 3arajibHOT MTOMYJISIT Ta BIATIOBITHUX BIKOBUX TPYIL:

- piBeHb oJlirocaxapu/iB y CMpoBaTIi KPOBi — CTATUCTUYHO 3HAYYIIIUK KITIPEHC
PIBHS OJIITOCAaxXapuiB CIIOCTEPIraBcs B 3arayibHIN MOMYJISIIT MOPIBHSIHO 3 BUX1THUM
piBHeM j10 12 wmicsamiB (N = 31; cepeans 3miHa: -72,7%, p<0,001) 1 3anumascs
CTATUCTUYHO 3HAYYIIMM IPU OCTaHHbOMY crioctepeskeHHl (N = 33; cepenHs 3MiHa -
62,8%, p <0,001). [ToxiOHI pe3yapTaTH CIIOCTEPITAINCS y BCIX BIKOBHUX TPYIax;

- TecT 3-XBWJIMHHOI CX0J0BOI NMPOO0H — CHOCTEPITaIOCcs 3HAYHE MOKPAILIECHHS
yepes 12 micsauiB (N = 31; cepennst 3Mina +9,3%, p = 0,013) 1 3anuianocsk 3Ha4yIIUM
npu octaHHboMY crioctepexkeHHi (N = 33; cepenns 3mina: +13,8%, p =0,004). buibin
BUPAXEHE MOJIMILIEHHS MOKa3HUKIB CIIOCTEPIrajnocs y AITei NOPIBHIHO 3 JOPOCIUMU
ak yepe3 12 wicsamiB (N =18; +6,96 kpoki/xB.; +15,3%), Tak 1 npu OCTAaHHLOMY
crioctepexenti (N =19; +10,7 kpokis/xB.; +23,1%);

- TeCT O6-XBWJIMHHOI X0ALOM — TEHACHIIS JI0 MOKpalleHHS y 3MiHax 6-
XBUJIMHHOI XOAp0M criocTepiranacs yepe3 12 micaiiB 1 Oylia CTaTUCTUYHO 3HAYYIIIOIO
IIPY OCTAHHBOMY CIIOCTEPEKEHH1. Y JiTel 0yI0 3a(hiKCOBAHO MOKPAICHHS PE3YJIbTATY
BiJI BHXIJIHOTO PIBHSA JO OCTaHHBOrO croctepexxkeHHs (Ha 11,9%), mopiBHSHO 3
nopocaumu (0,7%);

- ¢opcoBaHa KUTTEBA €MHICTh JIeTeHb — CTAaTHCTUYHO 3HAYYIA CEPEIHS
a0CoJIIOTHA Ta BIJHOCHA 3MiHa (POPCOBAHOI KUTTEBOI €MHOCTI JIET€Hb (YacTKa Bij
MPOTHO30BAHOI0 3HAUCHHS ) 1 HOPCOBaHA JKUTTEBA EMHICTD JIETEHb CIIOCTEPITATUCh BiJT
BUXIJTHOTO PIBHS 10 12 MICSIIB 1 10 OCTAHHLOTO CHOCTEPEKEHHS. AOCOIIOTHA 3M1HA
(opcoBaHOI JKUTTEBOT EMHOCTI JIET€Hb OyJia OLIBIIOI y AITEH MOPIBHSAHO 3 JOPOCIUMU
Mali€eHTaMd Ha MOMEHT OCTaHHBOTO CITOCTEPEIKCHHSI,

- cupoBaTtkoBuii imyHor00yain G (IgG) — gepe3 12 MmicAiiB criocTepiraiocs
3Ha4HE 301JIbIIIEHHS cepeaHiX KoHIeHTpalii IgG y cupoBartili MOPiBHSHO 3 BUXITHUM
piBueM, (N =22, cepenns BiacoTkosa 3mina: +47,0% (95% CI: 34,9, 59,1); p<0,001)
Ta TIpU ocTaHHbOMY criocTtepexkeHHl (N =24; cepenne 3MiHa y BigcoTkax: +44,1%
(95% CI: 32,6, 55,6); p<0,001).

Takox 3asBHUKOM B JI0Ch€ OyJi0o mpejacTaBieHo pe3yiabratd HoBoi riiodaabHoi
Mo/eJIi BilMOBiAi HA JIIKyBaHHS IPU 3aCTOCYBaHHI BeJMaHa3u alb(da (myOmikaris
“Harmatz P, Cattaneo F, Ardigo D, Geraci S, Hennermann JB, Guffon N, Lund A,
Hendriksz CJ, Borgwardt L. Enzyme replacement therapy with velmanase alfa (human

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
18 hitps://clinicaltrials.gov/study/NCT01908725
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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:
29716835, mani — Harmatz et al., 2018)Y. HoBa rimo0aibHa MOZEIb BiAIOBIAI Ha
JiKyBaHHS OyJia CTBOpEHAa Ha OCHOBI KOHIIEMIli BM3HAYCHHs KIIHIYHUX oOiacTeit
(1OMeHIB), MOB'I3aHUX 13 3aXBOPIOBAHHAM, SIKI MOTEHIIMHO pearyroTh Ha CHUCTEMHY
dbepMeHTO3aMICHY Teparliio:

- (apmakonuHamika (oJirocaxapujad B CHPOBATIll KPOBi, CHPOBATKOBUU
iMmyHor00y1iH G);

- (yHKIIOHAJIIBHI KIHIIEBI TOYKHM 3aXBOPIOBaHHsS  (JereHeBa  (PyHKIIs,
BUTPHUBAICTh, ApiOHA Ta 3arajbHa MOTOPUKA);

- sKicTh XUTTA (QoL) maiieHTiB (TepMiHU TArapsi XBOpoOM, 1HBAJIITHOCTI Ta
00.110).

[Ipu AocsrHEeHHI pe3yibTaTiB 3a OLIHKOIO HE MEHIIE JBOX 3 TPbOX JIOMEHIB,
Mall€HTIB BBAXKAJIM TAKUMHU, 110 BIIMOBLIM Ha JIiKyBaHHs. [licis 12 micsAuiB TiKyBaHHS
3arajbHy BIANOBIAb HA JIKYBaHHs OyJIO 1OCATHYTO y 87% MAaIl€HTIB, K1 OTPUMYBaJIH
BenmManazy anbga (N = 15), mopiBasiHO 3 30% mnaiieHTIB, siKi oTpuMyBaiu miamedo (N
= 10). JloBroctpokoBi JaHi Bijl yCiX Maili€HTIB B iHTerpoBaHoMmy aHami3l (N = 33)
nokasaiu, 1mo 88% maIlleHTIB MaIu Ti100aJbHYy BIAMOBIAb, BKIoYaroun BCix (100%)
miteit (N = 19) 1 Oubtricts (71%) nopocnux namientiB (N = 14). Takum yuHOM,
BiAMoOBiAHO 10 daHuX HoBoi rioGambHOI MOjEl BIANOBIAI Ha JIIKyBaHHS OyIio
IPOJIEMOHCTPOBAHO KIIHIYHO 3HAYYIIMKA eeKT JIKyBaHHS BeIMaHa30i0 anbda mnpu
PaHHBOMY 3aCTOCYBaHHI 1 30€peXEeHHS KOPUCTI MPU JOBrOTPUBAJIOMY JIIKYBaHHI
NaIi€HTIB 3 aJib()a-MaHHO3U030M.

B saxocTi nonaTkoBoi iH(popMaIlii 3asiBHUKOM B JJOChE MPEICTABICH] Pe3yJbTaTH
00’eAHAHOTO 0AraToUEHTPOBOrO aHANI3y BIAKPUTHX PO3IIUPEHUX JTOCIHIIKEHb
rhLAMAN-07 ta rhLAMAN-09, sixi Oy po3po0JieHi sl OLIHKH TIOBTOCTPOKOBOT
e(eKTUBHOCTI Ta O€3MEeKH JIIKyBaHHS BeJIMaHa30i0 anb(pa BOPOAOBXK 12 pidyHOrO
cnoctepexenHs (myomikauis “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.
Epub 2024 Oct 9. PMID: 39381850; PMCID: PMC11667663”, nani — Guffon et al.,
20248). Byno 3amydeno 16 mauieHTiB, sSKi paHille 3aBEPIIMIN yIacTh B JOCIIIKEHHAX
rhLAMAN-02/-03/-04/-05/-08 ¢azu I-I11, Ta 5 narieHTiB, K1 paHiiie HE OTPUMYBAIH
dbepmenTo3amicHy Teparmiro. Cepen 3aranbHoi KitbKOCTI marfieHTiB (N = 21 marieHr)
Oyno 7 nopocnux Ta 14 aiteit. [TamienTn oTpuMyBanu BenMaHa3zy ainbda B 1031 1 Mr/kr
OJIMH pa3 Ha THXKJICHb.

BignosigHo no 00’eqHannx ganux 3 pociaimkedb ThLAMAN-07 ta thLAMAN-
09 Oynu oTpuMaHi HACTYHHI pPE3yJbTaTH KJIIHIYHOI €(EKTUBHOCTI 3aCTOCYBaHHS
BeJIMaHa3! ajib(a MOPIBHAHO 3 BUXITHUM PIBHEM:

17 https://www.sciencedirect.com/science/article/pii/S1096719218301537?via%3Dihub
18 https://pme.ncbi.nlm.nih.gov/articles/PMC11667663/
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- piBeHBb oJrirocaxapuaiB — oOW/BI BIKOBI TPYyNH MOKa3aiH MmoaAiOH1 abCcoMOTHI
Ta BIJICOTKOBI 3MIHH PiBHIO OJIITOCaXapu/IiB;

- TecT 3-XBHJIMHHOI CX00BOI MPOOM — pe3yibTaTu y AUTIYOI MOMYJALi Oyiu
Kpalle 3a pe3yibTaTH y JOopociux; depe3 8 pokiB (84-108 MicsIliB) CIIOCTEPEIKECHHS
nelaTpyuyHl MaIl€HTH MOoKa3aik aOCOJIFOTHY 3MIHY Bij BX1JHOTO piBHA Ha 5,1 £ 11,0
KkpokiB/xB mipot —0,1 £ 0,8 KpoKiB/XB y nopociux (BicoTkoBa 3miHa: 12,6 + 23,5%
npotu —0,1 = 1,3%). 3arasiom pe3ynbTatv y MNeIIaTPUYHUX TMALIE€HTIB CHOYATKY
30UIBIIYBAJIMCS, @ IOTIM NEPEBAXKHO 3AIHMINAINCS CTaOUTBHUMH, a Y JOPOCIUX
NalieHTiB a00 cTabiI3yBaInCh, a00 ACIIO 3HU3WINCH;

- TeCT 6-XBWJIMHHOI X01L0M — a0COJIIOTHA B1JICTaHb, IPOMJICHA B MEXKaX TECTY,
3pocia abo crabimizyBasiacsi B YCIX MNEAlaTpUYHUX TAIIEHTIB JO OCTAaHHBOTO
CIIOCTEPEKEHHS, TO1 K y IOPOCIHX criocTepiranacsa ado cradiiizalis, abo He3HAUYHE
3HIDKCHHS 1 JIUIIE B OJHIET IIOAWHA OyJI0 3HAYHE 3HWKEHHS; yepe3 8 pokis (84-108
MICSI[IB) Teparii aOCoJIF0THA 3MiHa MPONEHOT BiJICTaHI TOPIBHAHO 3 BUX1THUM PIBHEM
nemno 30iabmnacs y aiteit (27,8 + 31,2 m; BigcoTkoBa 3MiHa: 8,5 £ 10,5%), Toal sk y
JOpociIuX BOHa Jemo 3MeHmunacs (—64,3 £ 50,2 Mm; BiacoTrkoBa 3miHa: —13,8 +
12,2%), npuyomy JMiie B OJJHOTO JOPOCIOTO CIIOCTEPIranocs 3HauHe 3HUKEHHS,

- piBeHb (POpPCOBAHOI KMTTEBOI €MHOCTI JiereHb — y OUIBIIOCTI MAlli€HTIB
nelaTpUYHOTO MPOGIII0 MOKpaIUBCs a00 CTabuIi3yBaBCs MPOTHO30BaHUM PIBEHb
(dbOpCcoBaHOI KUTTEBOI €MHOCTI JIETE€HBb MPOTITOM YChOTO MEPIOAY CHOCTEPEKEHHS
(+20,7 = 31,8%), Toai SIK y TOpPOCTUX MAIIEHTIB JIeTeHeBa (PYHKIIiS MOYasia MOBUIBHO
3HMKYBATHUCS MICIs 6-pidHOTO mepioay crabimizarii (-12,2 £16,5%).

Jisi npoBeaeHHs (apMaKOEKOHOMIYHOI0 aHAMI3y 3asBHUKOM B JIOCKE OYyIU
BUKOPHUCTaH1 JJaH1 IHTEPB 10 3 KIIFOYOBUMH JIiiepaMu AyMOK BenunkoOpuranii i rpynu
excrieptiB Bemuko6puranii (38it NICE 2018 poky!®) 3 ypaxyBaHHSAM NOKa3HUKIB
KIIHIYHOI ¢(peKTUBHOCTI BeMaHasu anbda 3 gocmmkeas rhLAMAN-05, rhLAMAN-
10 Ta HoBoi rimo6anbpHOi MoJ1elTi BiAMOBI I HA JTIKYBaHHS.

Orxe, mikapchkuil 3acid BenMaHasza anb(a MoKazaHWil K (epMeHTO3aMiCHA
Tepamisi MpU HEHEBPOJOTIYHUX MPOSBaX 3aXBOPIOBAHHS Yy TAIIEHTIB 13 aibda-
MaHHO3HUJI030M JIETKOTO Ta MMOMIPHOTO CTYNEHIB TSXKKOCTI. 32 BUCHOBKAMU 3asiBHUKA
3aCTOCYBaHHS BEJIMaHA3u aib(a 3HUKYE PIBEHb OJIrocaxapHiB B CUPOBATII KPOBI,
MOKpAIllye€ TOKAa3HUKU TECTy 3-XBUJIMHHOI CXOJOBOi MpoOH, TECTy 6-XBUIUHHOI
X0J1b0H, (POpcoBaHOI KUTTEBOI €MHOCTI JIET€Hb 3a pe3yJbTaTaMU JOCHIIKEHHS
rhLAMAN-05 ta rhLAMAN-10.

IIpodiab Ge3nexu B 10ChE MPEACTABICHO 3a JaHUMU JociimkeHHs thLAMAN-
05 (my6mikartist Borgwardt et al., 2018).

[Tpu 3acTocyBaHHI BeIMaHa3u alib(ha BUHUKIIO 5 CEPHO3HUX MOOIYHUX peakIliil, 4
3 SKUX Oyl PO3IIHEHI SK HEe TMOB’s3aHi 3 JiKyBaHHSAM. OJIWH BUMAJAO0K MOMIPHOI
roCTPOi HUPKOBOI HETOCTATHOCTI, MOMJIMBO TOB'S3aHUM 3 JIIKYBaHHSM, CTaBCS MICIIS
Maike 12 MicsIliB JIIKyBaHHs y MAIIEHTA, SKUH TPUBAJIHMM 9ac OJHOYACHO OTPUMYBAB
10ynpoden. JlikyBaHHs BeIMaHa3010 anbda Oys0 BiTHOBICHO /IS TAHOTO IMAaIli€HTa

19 https://www.nice.org.uk/guidance/hst29/documents/committee-papers
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yepe3 92 AHI B paMKax MPOrpaMHu CHiBUYTIMBOTO BUKOpUCTaHHA. [10614HMX peakiiii,
MOB'SI3aHUX 3 JTIKYBaHHSM, K1 TPU3BOAWIIH IO IPUIIMHEHHS Y4acTi B AOCTIIKEHH1 a00
JIETAIbHOTO BUMAJIKY, HE OyI0 3a(iKCOBaHO.

Bicim marientiB (3 y rpymi Benmanas anmbda Ta 5 y rpymi 1ane6o) manm
MO3UTUBHUI pe3ysbTatT Ha aHTuTLIa [gG npoTu BenManasu anbha (ADA+) npunaiiMHi
B OJHOMY BHUIAJKY 0 JIIKyBaHHsI (aKTUBHOTO a0o0 1aie6o). Tpu mamieHTy 3 rpynu
BeIMaHa3u anbpa Ta JABOE 3 TPYNU IUaled0 Majdud MO OAHOMY IO3UTHBHOMY
pe3ynbTaTy MiJ 4Yac OILIHKM JIKyBaHHA. JIuille OJWH NAaIll€HT, SIKHA OTPUMYBaB
BeJIMaHa3y ajib(a, MaB piBEHb aHTHUTLI J0 JIIKApChKOTO 3ac00y > 80 Oa/Mi 1 B SIKOTO
BUHMKJIM TTOO1YH1 peakiiii, moB’s3aHi 3 iHQY31€10.

PesynbpTaTn omumcy Ta y3arajdbHEH1 JaHl aHami3y O€3MeKu BeIMaHa3u abda
MOPIBHSHO 3 TU1ane0o0 npeacTaieH] B Tadiuuii 3. {11 po3paxyHKy BITHOCHOTO PU3UKY
(RR) Ta BigMinHOcTi pusukiB (RD) 3asBHHKOM OyJl0 BHUKOPUCTAHO OHJIAMH
KaIbKyIaTop’.

Tabamus 3. Pesynbratu omucy Ta y3arajpHEHl1 JaHi aHalizy O€3NEKH BeIMaHa3u
anb(a NOpIBHIHO 3 MI1aLedo

IMoka3nuk Jlamsene IInauedo RR RD
(N=15) (N =10) (95% CI) (95% CI)
3arajpHa KiTBKICTh MOOIYHUX pPEaKilii, 7 (46,7) 5 (50) 0,933 -0,033
OB’ I3aHUX 3 JTIKyBaHHIM Bix 0,41 mo 2,125 Bix -0,433 mo 0,366
3aranpHa KIJIBKICTB CcepHo3HUX
MOOIYHUX peaxiii (BiporigHo 1(6,7) 0 - 0,067
OB’ I3aHUX i3 3aCTOCYBaHHSIM Bix -0,06 10 0,193

JKapchKOTOo 3ac00y)™*

3aranpHa KUTBKICTh cMmepreid, 0 0 - -
OB’ SI3aHUX 13 MOOIYHUMHU peakiissMu**

3arajgpHa KUIBKICTh MOOIYHUX peaxiiii,
SKi MPU3BOJATH 1O THMYacoBoi abo 0 0 - 0
MOCTIIHOT BiAMIHU JiKyBaHHS ™ **

3aragpHa  KIIBKICTH  IMAIUEHTIB, SIKi
BIIMOBMJIMCH BiJl y4acTi y JAOCIIKEHHI 0 0 - 0

yepe3 NoOiYHiI peakiiii™****

*3aranpHa KUIBKICTh CEpHO3HUX MOOIYHMX peakiiil s mianedo BiacyTHs (He Oyiio BUSIBICHO CEpPHO3HUX MOOIYHHX
peaxiiif)

**3arasjpHa KUIBKICTh CMEPTEH, OB’ s13aHa i3 TOOIYHUMH PEaKIisIMU BiJICYTHS

***3arambHa KUTbKICTh MOOIYHNX peaKIiil, sIKi HPU3BOAATH JO THMYACOBOT a00 MOCTIIHOT BiAMIHM JIIKyBaHHS BiICYTHS
****3aranpHa KiITbKICT MAIIE€HTIB, SKi BIMOBIIIMCH BiJl y9acTi y JOCTIJDKEHHI yepe3 moOivyHi peakuii BiACyTHS

3a MaHMMM TPOAHATI30BAHOTO 3asBHUKOM MEPIOJIMYHO OHOBJIIOBAHOTO 3BITY
oesneku Big 15.05.2023 poky (mani - PSUR) Oynu inenTrdikoBaH1 BaXJIMBl pUIUKU
Opy 3aCTOCYBaHHI BelMaHa3W anb(da, a came,
BaxxnuBuMu TMOTEHIIWHUMH pUBHKAMU  OyJIU

Ha ocHOBI maHux, OTpUMaHHX

20 http://www.neoweb.org.uk/Additions/compare.htm
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IPOTATOM TEPIoy 3BITHOCTI, HEMA€ CYTTEBHX OHOBJIEHb LIOJ0 MpoOieM Oe3nexu
3acTOCYBaHHS BenMaHasu ajbda. [Ipodins KOpUCTI Ta pU3KMKY BeIMaHa3u anb(a He
3MIHIOETBCS B paMKaX 3aTBEPPKCHOTO MTOKa3aHHS.

Takum grHOM, 32 BUCHOBKAaMH 3asBHUKA 33 PE3yJIbTATOM IPOBEICHOTO aHAII3y
Oe3MeKy MpH JIIKYyBaHHI BeJIMaHA30l0 ajb(da JeTaTbHUX BHUMNAAKIB 3a()iKCOBAHO HE
Oyno. 3a nanumu PSUR nipodins KOpUCTI Ta pU3HMKY BeIMaHa3U alib(a He 3MIHIOEThCS.

3asBHUKOM OYJI0 MPOBEACHO OI[IHKY METOJIOJOTIYHOI SKOCT1 JIOCTIIKCHHS
rhLAMAN-05 Ta BCTAHOBJIIEHO HHM3bKHH PH3UK CHCTEMATHYHOI IOMHJIKH IIPH
BUKOpHUCTaHHI IHCTpyMeHTY «Risk Of Bias — 2 (RoB 2)»2.

3a pezynrbmamamu ananizy NOOBIIHO20 CliN020, PAHOOMI308AHO20 NaAYeO0-
KOHMpPONb08ano2o  oocniodcennsi rhLAMAN-05 ma inmeeposanoeo  ananisy
rhLAMAN-70, wo npedcmaeéneni 6 Kuiniunomy po30ili 00CbE, YNOBHOBANCEHUM
opeanom Oy10 6CMAaHO81eHO HACHYNHE.

Memoio oocnioxcennss rNLAMAN-05 (nybnixayis Borgwardt et al., 2018) 6yno
oyinumu eexmugHicms ma Oe3neKy 3acmocy8aHts 8eIMAHA3U albpa NOPIGHAHO 3
niayebo y nayicHmis 3 anb@a-mMaHHO3UOO30M JIe2KO20 Mad HOMIPHO20 CHYNEHi8
MANCKOCMI ~ NPU  HEHeB8POJIO2IYHUX  NposA6ax  3AXB0PI6AHHSA 6  AKOCHII
Gepmenmosamicnoi  mepanii. Ingpopmayis w000  3ACMOCY8AHHA  HAUKPAWOL
niompumyrouoi mepanii (HIIT) 6 oocniosxcenni rhLAMAN-05 eiocymmsi.

B oocrioscenni rhLAMAN-05 oyinrosanucey cnienep8unHi KiHyesi mouku (aHeu. —
co-primary endpoints), Wo 8KIO4AIU OYIHKY PIBHS 0lic0caxapudie 8 cuposamyi Kposi
ma mecm 3-X8UNUHHOI cX00080i npodu. J{o 6MOpUHHUX KIHYE8UX MOYOK GIOHOCUNUCDH
6-x6ununnutl mecm xo0b0uU, hOPCOBAHA HCUMMEBA EMHICb JIe2eHb.

Dopmanvrutll po3paxyHoK po3mipy ubOipku He npogoouscs. byno npuiinamo, wo
0J151 OYIHKU ehexmugHocmi ma Oe3neKu 3acCmocy8anHs 6eIMAHA3U Albpa 6KIIOYEHHS
25 nayienmige 6yde OocmamuiMm, 8paAXo8YIOUU 00MEedNCeH) KIIbKICmb NAYICHMIE 3
oocnioxcyeanoto  Hosonoeico. Egexmuenicmv  euznauanacs Ak - CcmamucmudHo
3Hauyuje 3HUJICeHHS pIBHs oaicocaxapudis y cuposamyi kpogi (p < 0,025) ma
MmeHOeHYisl 00 NOKPAWeHHsl 3a OYIHKOI mecmy 3-X68UNUHHOI cX00060i npobu ma 3a
OOHI€I0 3 NPIOPUMEMHUX 8MOPUHHUX KIHYEGUX MOYOK 3d pe3yIbmamamy ananizy Ha
52 muoicHi 8i0 8UXIOHO20 pPiBHSL.

Kniniuna eghexmusnicme 3acmocysanns eeimanazu anbga npeocmasieHa Ha
OCHOBI pe3yIbmamis Cypoamuux KiHYesux mouoK (piéeHb oaicocaxapudié ma
@DYHKYIOHAbHI NOKA3HUKU,).

Vnoenoseasicenum opeanom 6yn0 6cmamogieHo, wjo pieens onicocaxapudis 8
cuposamyi Kposi € cneyuiuHum OiomMapKepom, AKUU 6KA3YE HA BUHUKHEHH:
VCKIAOHeHb Npu NOpYyUleHHi 8upobieHHs 8i0nogioHo2o Gepmenmy. Taxooc oyinka
pe3yibmamie 3a 00NOM0o2010 mecmy 3-X8UTUHHOI CX00080i npodu, 6-X8UNUHHOI X00bOU
ma opcoeanoi Heummeeoi EMHOCMI 1e2eHb € KNIHIYHO 3HAYYWUMU NOKAZHUKAMU O/15
nayieuma 3 mouxu 30py amanizy QyHKYIioHAIbHO20 CMAHY, Wo 8i000paxdcae QizudHy

2 https://methods.cochrane.org/risk-bias-2
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BUMPUBATICb | KOPENIOE 3 NPOSPECYBaAHHAM 3axeopiosants. Tomy eudip exazanux
KIHYeBUX MOYOK € OOIPYHMOBAHUM 8 DPAMKAX NPOBEOEHHS O0epHCABHOI OYIHKU
MeOUYHUX MEeXHON021U 8eIMaHA3U anb@a OJisi O0CAIONCYBAHO20 3AXE80PIOBAHHS.

3a pes3ynomamamu auanizy oaumux O0ocnioxcenus rhLAMAN-05 3 nepiodom
cnocmepexcents 52 mudxcHi 6y10 6CIMAHOBIEHO, WO 3ACMOCYBAHHS 8EIMAHA3U AllbPa
NOPIGHAHO 3 NiaAyeb60 NPu3BOOUMsb 00 3HUNICEHHS DIBHS 01I20Caxapuodis 8 cuposamuyi
kpogi Ha 70,5% 3i cmamucmuuno 3navyworo pisnuyero 8 pesyromami (p < 0,001). 3a
[HUWMUMU  OYIHIOBAHUMU KIHYEBUMU MOYKAMU OYI0 OMPUMAHO KIIHIYHO 3HAYyWe
NOKpAWjeHHsi Npu 3dCMOCYB8AHHI 8eIMAaHAsu alb@a NOopieHAHO 3 nlayedo 6e3
CMamucmu4Ho 3HaYywoi pi3HuYi 8 pe3ya1bmamax.

- mecm 3-X8UNUHHOI cX00080i npobu (+3%, p = 0,648),
- mecm 6-x8UnUHHOI X0060u (+1,9%, p = 0,66);
- ¢opcosana scummesa emmicms nezendv (+8,4%, p = 0,27).

Bapmo 3aysasxcumu, wo 6i0ocymuicmv cmamucmuyHo 3HA4yWjoi pizHuyi 8
pe3yibmamax 3a OYiHKOW mecmis 3-X8UIUHHOI cX000680i npobu, 6-x8unruHHOI X00b0U
ma ¢hopcosanoi Heummeeoi EMHOCMI 1e2eHb 3yMOBIeHA 0OMENHCEHOI0 CMAMUCTNIUYHOIO
NOMYIHCHICMIO OOCTIONCEHHS, KOPOMKOIO MPUBATLICMIO CNOCMEPEHCEHHS MA UCOKOIO
sapiabenvHicmio YHKYIOHATbHUX NOKA3HUKIB Y NAYIEHMIB 3 ANbha-MaAHHO3UOO30M.

Ilpu awnanizi nokazHukie KiiHIYHOI epexmusHocmi 3acmocy8anHs BeIMAHA3U
anvgha NopisHAHO 3 Naayebo GiON0BIOHO 00 BIKOBUX 2PYN 3Ad OAHUMU OOCTIONCEHHS.
rhLAMAN-05 6yno ecmanosneno, wo y Oimeti 00CHiONCY8aHUL NIKAPCOKUL 3aCiO
npu36o0u8 00 NOKPAWEHHs CMAaHy 3a OYIHKOI pIeHsA olieocaxapudis, mecmy 3-
XBUNUHHOT cX00080i npobu, mecmy 6-XEUTUHHOI X00bOU Ma POPCOBAHOI HCUMMEBOT
EMHOCMI Jle2eHb, Yy 00poCIux nayichmis cmapuie 18 pokie nogioomasniocs npo
cmabinizayito nepebicy 3ax80PHEAHHSL.

Taxooc ceped 000amKOBUX 6MOPUHHUX KIHYEBUX MOUYOK OYIHIOBAIUCH 3MIHU
KOCHIMUBHUX (DYHKYIU 8IOHOCHO 0A308020 pIBHA 3a WKALAMU Y8a2u ma nam'smi,
BUPAICEHT K CYMAPHULL eK8I8ANeHMHUIL BIK, PO3PAXOBAHUL HA OCHOB8I NIOWKAT Y8acu
ma nam'smi - Leiter-AM ma Leiter-VR:

- 30 AOCONOMHUMU NOKA3HUKAMU He 0y10 eusasneHo piznuyi midxc epynamu (0,0
POKig 8 epyni seamarnasu anvha nopisusano 3 0,1 poxie 6 epyni niayebo 3a WKALOW0
Leiter-AM; 0,2 poku 3a wxanoi Leiter-VR 6 0b6ox epynax);

- BIOHOCHO BUXIOH020 DPIBHS 6 2PYNI BeIMAHA3U Albha NOKAZHUK 34 UIKALOI0
Leiter-AM noxpawuscs na 5,6% 6i0 euxionoeo pisus nopisusno 3 3,8% 6 epyni
naayebo, 3a wikanoio Leiter-VR 6 epyni eéenmanasu anvgha 6y10 ompumano nOKA3HUK
5,6% nopisusno 3 3,3% 6 epyni niayebo.

Oonak eapmo 3aysaxcumu, wo p-3HaveHHs y nyoaikayii 8i0Cymui, pe3yiomamu
npeocmasiieHi ONUcoeo.

Taxum uyunom, mnpeocmasneni pesyromamu oociaioxcenus rhLAMAN-05
niomeepoX;cyloms HAA8HICMb KIIHIYHOI nepesazu 3acmocCy8aHHs 6eIMAHA3U anbgha
NOPIGHAHO 3 naayebo y nayieHmie 3 anb@a-mMaHHO3UO030M HA OCHOBI OOCSCHEHHs
CMamuCmu4Ho 3Ha4ywoi pi3Huyi 8 pe3yromami 3a OYIHKOW pieHs oaicocaxapudie 6
cupoeamyi Kpoei, a MAaKodIC HAABHO20 KIIHIYHO20 NOKPAWEHHA 34 NOKA3ZHUKAMU
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@yuxyionanvuux mecmis. I[lpome, npu inmepnpemayii 0aHux pe3yibmamis 8apmo
8PAxX08Y8aAMU, WO BOHU CPYHMYIOMbCA HA HEBEAUKIU KITbKOCMI NayieHmiae.

Oyinky memooonociunoi sxkocmi docnioxcents rhLAMAN-05 6yno npogeoero
VINOBHOBANCEHUM OP2AHOM BIONOGIOHO 00 TUCMA OYIHKU O/ NPOBEOeHHs (haxosoi
eKCnepmu3u 0epAHcABHOI OYIHKU MeOUYHUX mexnonoezit (Jooamox 2 0o Hacmanosu).
B 3aznauenomy oocnioscenni 6usuanocs uimxko 8uUsHaueHe KIiHiuHe NUMAanHs;, po3nooil
nayienmis 00 epyn NiKysaHus 6y8 pan0oMi308aHUM 13 3ACMOCYBAHHAM 3ACHINIEHHS 00
nayienmis ma 00CaiOHUKis. /{03y8anHs, cnocio 66edenHs ma mpusaiicms JiiKY8aAHHS.
seamanaszoro anvgha 8 oocniodtcenni rhLAMAN-05 6yau uimko euznaueni. Pe3ynomamu
npeocmasiieti 3a 8Cima 8U3HAYeHUMU KIHYesuMu mouxkamu. byau pospaxoeari 008ipui
IHmepeanu ma p-3HAYeHHs, OOHAK iX 8apmo iHmepnpemysamu 3 00epexdCHicmio,
OCKIbKU (hOPMANbHO20 PO3PAXYHKY POSMIDY 8UOIDKU HE NPOBOOUNU Yepe3 HEeBeIUKY
KinbKicmb nayienmis. Takum 4unom, 0y10 6CMAHOBIEHO NPULHAMHY MemOO0I02IUHY
akicmo docnioxncenusn rhLAMAN-05.

Bpaxosyrouu siocymuicms 0ogecompueanux nopieHANbHUX NOKA3HUKIE KIIHIYHOL
ehekmusHoCmi  3aCMOCY8aHHs GeIMAaHAsu atvbpa ma niayebo, YNOBHOBANHCEHUM
opeanom 0y10 NPOaHaiz308aHoO pe3yabmamu NOO0BI’CEHOI (aszu cnocmepexicents, o
npeocmasineti 8 docniodrcenni rhLAMAN-05 ma inmeeposanomy ananizi rhLAMAN-10
(nyonixayis Lund et al., 2018) nopieénsino 3 6uxionum pienem.

licna 3a6epuenns 1 2-micsaunoi noositinoi cinoi ¢pazu oocniodrcenns rhLAMAN-
05 nayienmu epynu éeamanasu anvpa npoooGHCUIU OMPUMYBAMU AKMUBHE JIIKYBAHHS,
a nayienmu epynu niayebo nepetuiiu Ha NiKY8aHHs 8eIMAHA3010 Albda 8 pAMKAX
npocpamu CRiYymau8020 6UKOPUCMAHHI AO0 N0y ceHUX docniodcensb (thLAMAN-
07, rhLAMAN-09). /lani nooosoaicenozo cnocmepedsicenns (Last Observation, LO) 6ynu
oocmynHi ona 22 nayienmis, ceped Akux 13 nayienmis epynu eeamanasa aivpa
ompumysanu besnepepene NiKy8aHHs 6eIMAHA3010 atvbpa npomszom 24-36 micayie 8io
novyamky oocnioxcenus, a 9 nayiemmie epynu niayebo-+eeimanaza anvgha
ompumysanu 12 micayie niayebo ma 12-18 micayie axkmueHo2o JiKY8AHHS.
BEAMAHA3010 Ab(ha (3a2anvHull mepmin cnocmepedxcenus 24-30 micayie 8io nowamxy
00CI0JNCEHHS).

3a  Oanumu nOO00BIUHCEHO20 CNOCMEPEdCEeHHs 2pyna  8eIMAaHa3u  anvgha
NPOOEeMOHCMPYBALd OiIbUL BUPAdICEHe 3HUJICeHHS onieocaxapudis (-62,9% npomu -
55,7%) ma kpawe niosuwenns 1gG (+47,2% npomu +37,3%) nopieuano 3 epynoio
niayebo+eeimanaza anb@a 3a605KU MPUBATIUOMY Nepiody AKMUBHO20 JIIKYEAHHS
(24-36 micayie npomu 12-18 micayis). [1][o00 ¢ynKkyioHanbHUX NOKAZHUKIE, NOPIGHAHO
3 BUXIOHUM pieHeM 00UOGI 2pynu NpOOeMOHCMPYBAIU NOKPAWEHHs, npome 2pynd
niayebo~+eeimanaza aivgha noxazana Oinbd BUPANCEHI BIOCOMKOGI 3MIHU 34
OKpeMUMU napamempamu: 3a OYIHKOI mecmy 3-X8UAUHHOI cX00080i npoou +9,0%
npomu +3,9% y epyni eeimanazu anvgha, 3a oyinkorw mecmy 6-X8UIUHHOI X0O0bOU
+2,2% npomu +0,7% y epyni eeimanazu arvpa. Hamomicmes, 3a oyinkoro ¢popcosanoi
HCUMMEBOT EMHOCTII Jle2eHb 2PYNa GeIMAaHA3u dAlb@a npoo0eMoOHCmpy8and Cymmeso
kpawi pesyromamu: +12,4% npomu +4,0% y epyni niayebo+eeimanasza anvaa.
bBinvw supasiceni 8iocomkosi 3mMiHU MOMOPHUX mecmis y epyni niayebo+eeimanasa
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anb@a MONCIUBO NOB A3AHI 3 NOIPUEHHAM pe3yabmamis nio uac nputiomy niayeoo
(cepeons smina mecmy 3-X8UNUHHOI cx00060i npobu -3,0% wna 12-my micayi) 3
nOOANLUWUM GIOHOBNIEHHAM MA NOKPAWEHHAM NICi nepexooy HA 8eMaHazy anlbgha.
Hamomicms  epyna eeimanazu anvgpa Oemoncmpysanra cmabinizayito  6Oe3
NOYAMKOB020 NOCIPULEHHS, WO € KIIHIYHO BAMNCIUBUM O 3aNn00ieanHs empami
@DYHKYIT npu npoepecyouomy 3axe0pro8aHHi.

3a danumu inmeeposanoco ananizy rhRLAMAN-10 (N = 33) na ocnosi 06'eonanoi
iHpopmayii 3 docnidxcenv I-1I1 ¢hazu ma npoecpamu cnieuymiueo2o SUKOPUCMAHHSL
00CNIOAHCYBAHO2O NIKAPCLKO20 3ACO0Y 3 MEPMIHOM CnocmepexceHts 00 4 pokie 6yno
OMPUMAHO CMAMUCTMUYHO 3HAUYWI pe3yIbmamu KIiHIYHOI eqheKkmueHocmi 6eimManasu
anbgha NopiBHAHO 3 BUXIOHUM PIBHEM:

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

- 8 mecmi 3-xeununnoi cxodosoi npoou (p = 0,004);

- 6 mecmi 6-xeununHnoi x00v6u (p = 0,05);

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

Bapmo 3aysasxcumu, wo npu nooossicenomy nepiodi cnocmepedcenus (0o 4
POKIB) OMPUMAHHA CMAMUCMUYHO 3HAYYW020 pe3yibmamy 3d OYIHIO8AHUMU
NOKA3HUKAMU CMAJI0 MONCTUBUM 3ABOAKU NIOBUWYEHHIO CIAMUCMUYHOL NOMYHCHOCI
aHanizy, 3YyMOGIEHOMY 00'€OHAHHAM OAHUX 3 KIIbKOX O0CHIONCeHb I, 8i0N0GIOHO,
OIIbLUIOIO KINbKICIIO NAUIEHMNIB.

Ilpu ananizi oanux 8i0N0BIOHO 00 BIKOBUX KAME2Oopill IHMe2PO8aAHO20 AHAI3Y
rhLAMAN-10 6yno eécmanoeneno nasenicmo KiiHIYHOI egheKMUHOCMI GeIMAaAHA3U
anvgha 3a OYIHKOW 3MIHU DIBHs OJicocaxapudié 8 cuposamuyi Kpoei 01 dimeli ma
00pOCIUX, 8 MOU YAC 5K 30 THUWUMU NOKASHUKAMU nepegaza 30epieanacs nepesartCHo
0J151 nayieHmie, AKi noyanu 1ikysanus 0o 18 poxis.

Taxooic nompioHo 3a3HaAUUMU, WO OMPUMAHI pPe3VTbmamu w000 HAsEHOCMI
KIIHIYHOI nepesazu 6eiMaHa3u anb@a NOPIGHAHO 3 GUXIOHUM pIGHeM Npu nepiooi
CHOCMEPEeNCEHHS] NPOMA2OM 4 POKI8 niOMEEPOHCYIOMbCS pe3yIbmamamu 000amKo80
HAOaHOoi iHhopMmayii 3as6HUKOM 8 00CHE NpuU nepiodi cnocmepedicertss 00 12 pokie na
ocrogi 0ocnioxcerv rhLAMAN-07 ma rhLAMAN-09 (nyoaikayis Guffon et al., 2024).
3a ouyinxoio pisHsa onicocaxapudie y 0opocaux ma oimei Oyiu Ompumari nooiowi
pe3yivmamu. 3a OYiHKow QYHKYIOHANbHUX NOKAZHUKIG:

- ¥ oumsayoi koeopmu nayieHmis 30epicanracy meHOeHyiss w000 NOKPaweHHs abo
cmaobinizayii cmawy,

- ¥ 00pOCAUX NAYIEHMIB 3ATUUATUCL CIMAOLILHUMU ADO 0eujo 3HUICYBATIUCD.

V' meowcax oyinku Oesnexu eeimanazu anb@a npoBOOUBCS MOHIMOPUHL
IMYHOJIO2IYHO20 CMAmyCcy NAYiEHmMI8, 30Kpema PieHs. CUPOBAMKOB020 IMYHO2N00YIHY
G, Ha mi 8uyeHHs KIIHIUHOI eheKmUBHOCMI 00CIIOAHCYBAHO2O NIKAPCLKO20 3AC00Y.
Bapmo nioxkpecnumu, wo nioguwerHs pigHsa cuposamrkoso2o imyno2n06yiainy G mooice
NOMEHYIUHO CAPUAMU 3HUICEHHIO DIBHs IH@eKyilt. 3a O0anumu O0OHOPIYHO20 3pi3y
oanux Oocniodcennsi rhLAMAN-05 Oyno 6cmano81eHO CMAMUCMUYHO 3HAYUYUWY
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PI3ZHUYIO 8 pe3yIbmami 3a OYIHKOIO 3MIHU PIBHS CUPOBAMKOB8020 iMyHOo2100yniHY G 8
epyni eeamanazu anv@a nopieuano 3 epynoio niayeoo (p < 0,001). 3a Ooanumu
inmeeposarnozo auanizy rhLAMAN-10 6yno eécmanogneno, wo 6Ka3aHUu NOKAZHUK
30invuwusca Ha 47% (p < 0,001) nopisnsano 3 6uxiOHUM pieHem Npu O0OHOPIUHOMY
nepiodi cnocmepexiceHts ma 3aIUmascs CMamuCmudHo 3HAYYUWUM NPU OCIMAHHLOMY
cnocmepedxcenni (+44,1%; p < 0,001).

3 memor OYiHKU KIIHIYHOI epeKmUBHOCMI 3aCmMOCY8aAHHA BEIMAHA3U AlbPa )
dimeti 00 6 pokxie 3 anbGa-MaHHO3UOO30M YNOBHOBANCEHUM OP2AHOM OYI0
NPOAHANI308AHO  pe3yIbmamu  8i0KpUmMo20  06a2amoyeHmposo20  OO0CHIONHCEHHs
rhLAMAN-08?2. B docnioacenns rhLAMAN-08 6ynu exnioueni oimu (N = 5) ikom 6i0
3,7 00 5,9 pokisé 3 anbgha-manHo3u0030M, AKI OMPUMYBALU BeIManasy anrvgha I me/ke
8/6 WoOMuUICHS NPOmMsA2oM >24 micayis.

Ha emani ckpunineoeoco 6i3umy 6ionosioHicms nayieHmie Kpumepisim
BKIIOYEHHSL BU3HAUALACH HA NIOCMABI NIOMBEPOAHCEHO20 0iAcHO3Y ANbPA-MAHHOZUOO3Y
HA OCHOBI 3HUJICEHOI akmugHocmi anvgha-wannozuoasu (menwe 10% 6i0 nopmanvHoi
AKMUBHOCMI) ma NOmMoYHo2o 6iKy MeHuie 6 pokie.  Cneyugiynux Kpumepiig
BKIIOUEHHSI 3ANEHCHO 8I0 MANCKOCMI 3AX80PI0GAHHS abO GIKY HA MOMEHM
MaHigpecmayii 3axeoprosanis we 6yo.

lloka3znuku KniHiuHOI egexmugHoCmi 3acmoCcy8aHHs 6eIMAHA3U albda 6
00CNI0MHCEHHI NOPIBHIOBANIUCH 3 BUXIOHUM pigHeM. Bylo 6cmano6ieno 3HUNCeHHs PiBHiE
onicocaxapudis 6 cuposamyi Kposi, nioguwjenus pienis 1gG i 8ipocione nokpaweHus
@DYHKYIOHATLHUX NOKAZHUKIG MA CLYX).

Omorce, 3a pezynomamamu NonepeoHbo GUIHAYEHUX KO-NEePEUHHUX KIHYeBUX
Mmook 3a oanumu oocuioxcents rhLAMAN-05 (nepioo cnocmepesicenns 52 muoichi)
010 niOmeepoNCeHo KIIHIYHY eheKmuUsHIiCmb 3aCMOCY8AHH BeIMAHA3U Albgha
nopieuano 3 niayebo (HIIT) 3a oyinkowo KIiHIYHO 3HAYYWUX KIHYEBUX MOYOK (mecm
3-X6uUNUHHOT CX000801 npodOU, mecm 6-X8UTUHHOT X00bOU, HCUMMEBA EMHICb JIe2EHb)
ma BUsBNeHO CMAMUCMUYHO 3HAYYWY PIZHUYIO 8 pe3ylbmami 3a OYIHKON pIGHs
onicocaxapudie 6 cuposamyi kposi (p < 0,001). Ilpu noooeocenomy nepiooi
cnocmepedicerts (00 4 pokie) 3a danumu inmezpoganozo auanizy rhLAMAN-10 6yno
B8CMAHOBNIEHO KIIHIYHY epeKmusHicms GeiMana3u aibgha NOPIBHAHO 3 BUXIOHUM
PisHeM 31 CMamucmuyHo 3HAYYuWumM NOKPAUJeHHAM 3a NePEUHHUMU MA GMOPUHHUMU
Kinyesumu mouxamu. Ilpu nposedenni ananizy 8i0n0GiOHO 00 IKOBUX Kame2opill 3d
oanumu inmeepoganoco ananizy rhLAMAN-10 6yno ecmanogneno cymmegy KuiHiuHy
nepesacy NiKy8aHHsA Y NAYIEHMIB, AKI NOYAIU ompumyeamu eeimanasy aibga 0o 18
POKi8 NOPIBHAHO 3 dopocaumu. Jlani nodosceno2o nepiody cnocmepedxces (00 12
POKIB) niomeepoxcyromo 30epedicents KIIHIUHOI ehexmusHocmi y nayieHmis, sKi
novanu ompumyeamu 1ikyeanus 0o 18 poxis. 3a oanumu docniosxcenns rhLAMAN-08
0y10 8CMAHOBNEHO, WO BEIMAaHA3d albgha NOKPAWYE KIIHIYHI NOKA3HUKU (DIGEHb
onicocaxapudis, pieens 1gG, (hynkyionanvHi nokazHuku, ciyx) y oimeti 0o 6 pokie ma

22 https://onlinelibrary.wiley.com/doi/10.1002/jimd.12602
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Modice  3acmoco8y8amuch OJisl  JIKYB8AHHA nayiecHmié 00 6 poxie 3 anv@a-
MAHHO3UOO30M.

Ll]o0o pe3ynbmamis 3a OYiHKOK KOSHIMUBHUX (DYHKYIU HA OCHOBI OOHOPIYHUX
oanux oocniodxcenns rhLAMAN-05, a came pisenv nam'smi ma yeacu, cymmesux
GIOMIHHOCMel MidC 2epynamu He Oyl10 6cmanosieHo. Bapmo 3aysadsicumu, uwo
Gaxisysmu J{HII “Hayionanvna oumsua cneyianizoeana nixkapusa “‘Oxmamoum’ 6yno
BKA3AHO, WO 3a Pe3yTbmMamamu 00CIIOHCEHb eIMAHA3A Alb(a He MOodice NIUHYMU HA
ACUXONO2IYHUL PO3BUMOK NAYIEHMA 3 KOSHIMUBHUM Oepiyumom, momy MoxHce
BUKOPUCMOBYBAMUCH JlULUe OJIs 3aN00I2AHHA COMAMUYHUX YDAHCEHD.

3a danumu ananizy nobGiUHUX peakyill nPU 3aCMOCY8aAHHI 8eIMAHA3U albda 6Y10
B8CMAHOBIIEHO CNPUAMAUBUL NPOPINL Oe3neKu.

Benmanaza anbda He BkiItoueHa 10 ba3oBoro nepestiky 0CHOBHMX JIIKAPChKUX
3aco0iB BOO3, 2025 poxy (WHO Model List of Essential Medicines)?.

Benmanaza anbda He BKIOueHa 10 uyuHHOTO 17 BHNycky JlepkaBHOro
(dopmysipa JikapcbKux 3aco0iB (Hakaz MO3 VYkpainu Big 13.06.2025 Ne 971)%,

VY peecTpi MeIUKO-TEXHOJIOTIYHNX JOKYMEHTIB 3i cTaHAapTH3aIil MeIUYHOI
JAOMOMOTM BIJICYTHI raiy3eBl CTaHIAapTH, IIOJI0 JIIKYBaHHS aib(ha-MaHHO3ZU03Y.

YOBHOBaXEHUM OpraHoM OyJi0 MPOAHAII30BaHO MIKHAPOJHI  KIIHIYHI
pEeKOMeHJaIli Ta HaCTAaHOBU IOJO0 JIIKYBaHHS TALIE€HTIB 3 JOCIIKYBAHOIO
HO30JIOT1€10, 110 MPEJCTABIICH] Y JTOCKE:

1. Kniniuna nacranoBa Oscar: Lamzede (Besimana3a anbga) (Oscar Clinical
Guideline: Lamzede (velmanase alfa-tycv), 2024%

Benmanasza anbda 3aTBepakeHa A0 3aCTOCYBaHHS B SKOCTI NEPIIOi Ta €JUHOL
(depmeHTO3aMICHOT Tepamii s JIIKyBaHHS NpOsBIB alb(pa-MaHHO3UI03Yy, L0 HE
BpaXkaloTh IIEHTPAJIIbHY HEPBOBY CUCTEMY, Yy JOPOCIHX Ta JITEH.

2. HaunionanbHa opradizamiss 3 op¢gaHHUX 3aXBOpOBaHb. AJb(a-
manHo3ua03 (NORD (National Organization for Rare Disorders). Alpha-
Mannosidosis), 11.27.2023%

Benmanaza anbda cxBaseHa YmpaBiaiHHSM 3 CaHITApHOTO HAIJISIAY 3a SKICTIO
XapuoBUX MPOAYKTIB Ta Jikapchbkux 3aco0iB (FDA) y 2023 pori 10 3acTOCyBaHHS B
AKOCT1 Tmepmoi (epMeHTO3aMICHOT Tepamii i JIKyBaHHA NposABIB  alibda-
MaHHO3HUJI03y, HE OB S3aHUX 3 LIEHTPAJIIbHOI HEPBOBOIO CUCTEMOIO, Y JIOPOCIHX Ta
niTed. [HIIe JiKyBaHHS TAII€HTIB 3 ajdb(a-MaHHO3MI030M € CHUMITOMAaTUYHUM.
Tepamnis cipsiMoBaHa Ha MOMEPEKEHHS Ta JIIKYBaHHS YCKJIaJHEHb 3aXBOPIOBAHHS.

Vnosnosasicenum  opeanom  6yn10 nposedeHo  ANIbMEPHAMUBHUL — NOULYK
MINCHAPOOHUX KIIHIYHUX peKoMeHOayil. 3a pe3ynremamamu HOuyKy Oyio 6useleHo
HACMYNHI KAIHIYHI peKoMeHOayii, 8 SKUX 8eIMAaHaA3a alb(ha pPeKoMeHOO8aAHA OO0
3acmocy8ants 8 AKOCMI epMeHmo3amicHOi mepanii npu HeHe8poO2IYHUX NPOABAX

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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Benmanasa anvpa 0ns pepmenmoszamicnoi mepanii npu HeHespOIOSIUHUX NPOABAX 3AXE6OPIOGAHHS Y NAYIEHMIB i3 ANbDA-MAHHOZUOO30M 1€2KO20 MA
nomipnoeo cmynenie msickocmi, 26.01.2026

3AX80PIOBAHHS Y NAYIEHMIB i3 ANbGaA-MAHHOZUOO30M NE2KO20 MdA NOMIPHO20 CMYNEHI8
MANCKOCMI.:

- Kepisnuymeo 3 nikysaums anvga-manno3udo3y bpumancoxoi epynu cnaorkosux
memaboniunux 3axeopiosanv (Guidance for the treatment of Alpha Mannosidosis,
British Inherited Metabolic Diseases Group), 2025%;

- Monimopune ma KoopouHayis KOMNIEKCHOI donomocu nayieHmam 3 anvgha-
MAHHO3UOO30M: 2100aNbHe KOHCeHcycHe oOocniddcenns [engi (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 nopyuleH s
yeHmpanvHoi Hepsosoi cucmemu. Tepanesmuunuti OemeHb AMepuKancoLKo2o
KoJ1e0xcy meouynoi eenemuxu ma 2eHomiku (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%°.

Omorce, 3a OaHUMU MPEMUHHUX OHCepell BEAMAHA3A albha PeKOMEeHO08aHA OJisl
JIKYBAHHA ANbDA-MAHHO3UO03Y 1€2K020 Mad NOMIPHO20 CMYNEHI8 madCKocmi 6e3
HEeBPOI0IUHUX NPOSBIE 6 AKOCMI (hepMeHmOo3aMiCHOI mepanii.

3) naHi MOJ0 €KOHOMIYHOI JOUIJILHOCTI B YaCTHHI e()eKTHBHOCTI BHUTPAT
BUKOPHUCTAHHS JIIKAPCHLKOr0 3aco0y BiINOBIIHO 10 PEKOMEHJA0BAHOI INKAJU
rPAHMYHUX 3HAYeHb IHKPEMEHTAJbHOI0 NMOKA3HUKA e(eKTHUBHOCTI BUTPAT B
Ykpaini

EdexTuBHICTh BUTpAT BeIMaHa3! ajib(da B 10Che OyIia OI[iHEHA 13 3aCTOCYBAHHIM
MeTony “BUTpatu-ePeKTUBHICTH (cost-effectiveness), y SKOMy OLIHIOBAJIUCH JTOaHI
poku xutrta (LYG), Ta w™meromy “Burpatu-kopucth’ (cost-utility), y sikomy
OIIHIOBAJIUCh JOJaHI POKU KUTTA, ckopuroBaHi Ha skicTh (QALY), saxi nonmae
Malle€HTy 3aCTOCYBaHHs BenMaHaszu anbda 3 HIIT ana pepmenrozamicHoi Tepanii npu
HEHEBPOJIOTIYHUX MPOSIBAX 3aXBOPIOBAHHS Yy MAlll€HTIB 13 alib(a-MaHHO3UI030M
JIETKOTO Ta MOMIPHOTO CTYTIEHIB TSKKOCTI OPIBHAHO 13 3actocyBaHHsAM jauiie HIIT.

Bubip wmetony (apMakO€KOHOMIYHOTO aHamizy “BUTpAaTH-E(EKTUBHICTH
3asIBHUK OOIDYHTYBaB BHM3HAUEHUM Ha €Tamll KJIIHIYHOIO aHalli3y CTaTUCTUYHO
3HAUYIIMM Ta CTIAKUM TOKpAIICHHSIM pIBHA OJIrocaxapuiiB y CHpPOBATIl KpPOBI,
PYXJIMBOCTI/(DYHKIIIOHAIBHOT 37aTHOCTi, pyXxoBoi (GyHKII Ta ¢yHKIII JIETeHiB,
KOTHITUBHUX (YHKIIH, CIIyXy, SIKOCT1 >KUTTS, piBHIB IgG y cupoBatii (Bka3zye Ha
MOKPAIICHHS IMYHITETY) Ta IHIIMMHU TMOKa3HUKAMH, IO KOPETIE 31 IMIBUAKICTIO
MPOTpeCcyBaHHs XBOPOOU Ta, BIAMOBITHO, pU3UKOM CMEPTHOCTI MAIlIEHTIB (Ha OCHOBI
pesyabratiB gocmimkents thLAMAN-05 Tta interpoBanoro anamizy rhLAMAN-10).
Meron  papMakOeKOHOMIYHOTO  aHajizy  “BUTPATU-KOPUCTH  3aIBHUKOM
0OTpYHTOBAHO BU3HAYCHUMU IMOKA3HUKAMM SIKOCTI1 KHUTTS MMAI[IEHTIB B CTaHAX 37I0POB’ S
npu anb(a-MaHHO3UI031.

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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36epmaemo ysazy, wjo pe3yibmamu NOPIBHANbHOI KIIHIYHI epeKmusHocmi 3
BUBHAYEHUM ) 00CbE KOMNApamopom npeocmasieri y oocaioxncenni rhLAMAN-05,
BIONOBIOHO 00 AKUX CMAMUCMUYHO 3HAYYWA PIZHUYSA OVIa 00CACHYMA MIlbKU 3d
NOKA3HUKOM 3MIHU PiHSA olieocaxapudis y cuposamuyi Kposi 8i0 6a308020 pisHs 00 12
micaya ma nokaznukom sminu pieus IgG y cuposamuyi kposi 6i0 6a306020 pigHs 00 12
micaysa. I[lpome eapmo 3aysadicumu, wjo xoua p-3HaueHHs: OyaIu po3paxoeami, ix ciio
iHmepnpemygamu 3 00eped’CHICMIO, OCKLIbKU HOPMANbHO20 PO3PAXYHKY DPO3MIDY
BUOIPKU He NPOBOOUTIU.

Boownouac y inmeeposanomy ananizi rhLAMAN-10 pe3yromamu niKy8aHHs.
BEIMAHA3010 ANbha panopmyromsvcs NOPIGHAHO 3 BUXIOHUM pIiGHeM, mMoOmo He
NOPIBHAHO 3 BUBHAUEHUM V 00CbE KOMNApamopom. Bionoeiono, yi oani He mMoHcyms
DO32AA0AMUCS. K HAIeHCHe 0OIPYHMYBAHHS 6UOODY Memoo)y PapMaKoeKoHOMIYHO20
aHanizy, OCKiIbKU He 00380NAI0Mb GUSHAYUMU GIOMIHHOCMI Y KIIHIYHUX pe3y1bmamax
MidHC anbmepHamueHumMuy mexuono2ismu. Ilpome ynosnosasicenuti op2ar NiOmpumye ix
PO32TI510  3AA6HUKOM, OCKIIbKU YI pe3yibmamu € 8adCIUGUMU Ol  PO3YMIHHSL
eghexkmusHoCcmi IKYBAHHS 8EIMAHA3010 aAlbgha Yy mpusanii nepcnekmusi (00 4 pokie
CHOCmepexdCceHHsl).

3 orJisiy Ha 3aJeXKHICTh BapTOCTI JIIKyBaHHS BeJIMaHa3010 anb(a BiJ Macu Tiia
naiieHTa, a Takox Butpat Ha HIIT Big Biky marieHTta, (papMakOeKOHOMIYHHM aHai3
OyJ10 MPOBEACHO OKPEMO JIsl TPhOX MIATPYN MarieHTiB: JiTH (6-11 pokiB), MiAMITKH
(12-17 pokiB) Ta mopocii (crapiie 18 pokiB).

Bapmo 3aysasicumu, wo payionanvnicme npoeeoenHs aHANi3y Ol KONCHOI 3
MpPbOX BIKOBUX 2PYN NOJIA2AE He Jauule y pIZHUX eumpamax, a 1 ) KIIHIYHUX
pe3ynemamax. He3zeaocarouu na me, wjo 3as168HUKOM He HAOAHO pe3yTbMamu OKpemo
ons dimeu (0o 11 pokig) ma nionimkie (12-17 pokis), HaseHicmb OAHUX HA PIBHI
nayienmis 00360JI51€ NPOBECMU MAKULL AHAI3 3 NOOATLUUUM POPMYEAHHAM MAMPULD
nepexooie Mixc cmanamu OJisi yux nioepyn nayieHmia.

Po3pobnena  3asgBHUKOM  Mojedb  MapkoBa  CKJIQAA€TbCis 3 I1'SITH
B32€EMOBUKIIIOUHUX CTaHIB 3/JI0POB’Sl — YOTHPHOX CTaHIB, IO MPEACTABISIOTH Pi3HI
piBHI pyxoBoro crarycy (“xoautb 0€3 HIATPUMKHK’, “XOAUTH 3 MIATPUMKOIO”,
“3a7eKHICTh BiJl IHBAIITHOTO Bi3Ka™ Ta “Ba)KKa HEPYXOMICTH”), Ta CTaHy ‘‘CMepTh’ .
ITouaTkoBHUI PO3MOALT MAITIEHTIB 32 CTAaHAMHU MOJIEIl 0a3yeThcs Ha aMOyIaTOPHOMY
cTaTyci (31aTHOCTI pyXaTHCh) MOyl iHTerpoBanoro anaitizy rhLAMAN-10.

Monenb Takox nependadae YOTUPU TYHEIbHUX CTaHH, B SIKI MAI[IEHTH BXOSTH,
KOJIM 3a3HAIOTh BaXKO1 1HQEKIii. K0 mamieHT OmyXye Mmicis Bakkoi 1H(eKii,
HAIPUKIHII UKy BiH TOBEPTAETHCS JIO TOTO CTaHY 37I0POB’ S, y SKOMY Iepe0yBaB 70
BaXKOi 1H(EKIII1, SKIIO0 HE OAYyXKYe€ — MEPEXOJAUTh y CTaH “KOPOTKAa TepMiHAJIbHA
cragis”. IlpumyckaeTbes, MO Micasd KOPOTKOI TEPMIHAIBHOI CTajli MaIlleHT OMpE
IPOTATOM YOTHPHOX THXHIB. TakoX y MOJen BpaxOoBaHO IMPOBEACHHS MallUX Ta
BEJIMKUX oreparliil. Xipypriudi yckiaagHEHHS MOXYTh NIEPEBECTH MAalli€HTa 31 CTaHIB
“XonuTh 0€3 MATPUMKH, “XOIUTh 3 MIATPUMKOI0”, “‘3aJIekKHICTh BiJI 1HBaJIIHOTO
Bi3Ka” /10 CTaHy ‘“‘Bakka HepyxoMmicTh” abo ‘“‘cMmepTh”. CMepTh BiJ NpPUYUH, HE
OB’ s13aHUX 13 aJib(pa-MAaHHO3UI030M, MOKE HACTATH B OyAb-IKUH MOMEHT 4acy.
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XpOHIYHUH 1 MPOrPecyrOUnii XapakTep anb(ha-MaHHO3UI03Y MOJIEIIOETHCS Yepes
MOCTYNOBE TPOrpecyBaHHs (TOTIPIIEHHS) PYXOBOTO CTaTycy Ta (PyHKIIOHATBHOI
3naTHOCTI. [lalieHTH OCIiJOBHO MEPEMIIIYIOTHCS MIXK CTaHAMU 3/10POB’S, SIKILIO BOHU
HE MOMUPAIOTHh 4Yepe3 (POHOBY CMEPTHICTh, BXKKY 1H(EKIII0 UM BEJIHKY OIMEpaIliio;
BOHU TaKOX MOXYThb MepedTu Oe3mocepeHb0 [0 CTaHy Ba)XKOi HEPYXOMOCTI
BHACHIJIOK XIpypriyHOro yckjagHeHHs. OCHOBHOIO TEpeBarol BeliMaHa3u alibda €
YIOBUIbHEHHS MIBUKOCTI MPOTPECYBaHHS 3aXBOPIOBAHHS, aji€ 3MOICIbOBAHA KOPUCTh
BeJIMaHa3u anb(pa TaKOXX BKIIOYAE 3JaTHICTh IMOKpALlyBaTH CTaH 3aXBOPIOBAHHSA
(31aTHICTH MOKPAIIUTH PYXOBUM CTATYC MAIlI€EHTA TA TOBEPHYTUCS JI0 MEHII BAXKKOTO
CTaHy 3/710POB’sl), 3HIXKEHHSI YaCTOTH, HECIIPOMOXKHOCT1 BIJIHOBJIEHHS Ta CMEPTHOCTI
B1JT TSOKKMX 1H(DEKITIH, a TAKOK 3HIKEHHST HECIIPOMOIKHOCTI BIJTHOBJICHHSI, YCKJITHEHb
1 CMEPTHOCTI BiJl BEJIMKUX XIPYPIriUHUX BTPYYaHb.

Kniniyai nani g moxeni Oynu oTpumani 3 gociikeHHss thLAMAN-05 Tta
iHTerpoBanoro anainizy thLAMAN-10, iHTepB’10 3 KJIIOYOBUMHU JIJEPAMH JTYMOK
BenukoOputanii (UK KOL) Ta rpynu ekcneptiB BenmukoOputanii (UK-EEP). Bxiani
JIaH1 Ta MPUITYIIEHHS HAJaHO1 3asBHUKOM MOJEN1 OyJiM 3amMo3udeHl1 31 3BITY 3 OL[IHKU
(anri. evaluation report) BUCOKOCTEIiaai30BaHOT MEAUYHOI TEXHOJIOT1] — JIIKAPCHKOTO
3aco0y BeiamaHaza anbda i JikyBaHHs anbda-manHo3ua03y NICE, y tomy yuci
pe3ynbTaTH OMUTYBaHHS (axiBIIB Ta KIIHIYHUX ekcrepTiB Bemnukoi bpuranii
(30kpemMa, 3BIT rpynu 3 omiHku 1oka3iB (ERG) y pamkax omiHky BenMaHa3u ajbga
NICE — Stevenson et al., 2018)%3! ockinbku BiINOBIJHUX JOKAILHHUX JAHHUX
3assBHUKOM 3HaiiieHo He 0yII0.

[Mukn momeni craHoBuTh 1 pik. YacoBuil rOPU30HT MOJEII € MOXKUTTEBUM (95
POKIB i AiTei, 89 pokiB Iis MAITKIB Ta 83 poku AJig AOPOCIUX). Y Mojeni
MOKa3HUKUA BUTPAT 1 €(PEeKTUBHOCTI OyJIM AMCKOHTOBaHI 3a cTaBKOw0 3%. Y Mojenb
BKJIFOYEHO TIIBKH MPSMI BUTPATH, IPOBEJICHO KOPEKI1I0 HAMIBIUKITY.

Pe3ynpTaTn (hapMakOEKOHOMIYHOTO aHa3y 3a JAHUMH 3asiBHUKA HABEACHO Yy
Tabnui 4.

Taboauus 4. Pesynbpraté (papMakOeKOHOMIYHOTO aHalli3y BelMaHa3u anbda i3
3aCTOCYBaHHSM MOJieni MapKoBa 3a JaHUMU 3assBHUKA

Eran | Po3ain Onuc

1 Beryn Oyinrosana mexuonoeis: Benmanasza anbda + HIIT.
Komnapamop: HIIT.
Mopens MapkoBa Oyiio modynosano B MS Excel.

2 KonTekct [{impoBa mOMyNAIIA: TMali€EHTH 3 aidb(a-MaHHO3HI030M >6 POKIB 3
JOCHIJKEHHsI | HEHEBPOJIOTIYHUMHU TPOSIBAMH 3aXBOPIOBAHHS JIETKOTO Ta IMOMIPHOTO
CTYIIEHIB TSKKOCTI.

% 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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Ax oyno 3aznaveno y nionywkmi 1 nyHkmy 3 6UCHOBKY 3ACMOCYSAHHS
BEIMAHA3U aAlbGha He 00MeNCYEMbCSA nayicHmamu 8ikom 6i0 6 pokKie
8I0N0BIOHO 00 IHCMPYKYIT 0151 MEOUUHO20 3ACTNOCYBAHHSL.

®apMakOEKOHOMIYHMN aHaNli3 MPOBENEHO 3 MEPCHEKTHUBU CHUCTEMHU
OXOPOHHU 3710pPOB’sl — IeP’KaBHOI'O TIATHHKA.

YacoBuii TOPU30HT MOJICITIOBAHHS € TIOXKUTTEBUM (95 pOKiB 1i1s aiTeid, 89
POKIB JIJIsl IJUTITKIB Ta 83 POKHU JUIsl TOPOCIIHUX ).

[ToyaTkoBHUH BiK MAIIEHTIB Yy KOXKHIH BIKOBil KOrOpTi OyB BU3HAYCHUI Ha
OCHOBI MPUITYIICHHS, IO MAaIllEHTH NIepeOyBaOTh Y HAMMEHIIIOMY Billi B
KOXKHIN BiKOBIii rpyni (6 pokiB mig xiteit, 12 pokiB miast miamiTkiB, 18
POKIB JIJIsl JOPOCIIHX ).

CraBka JAUCKOHTYBAHHS I BUTpAT Ta peSYJ'ILTaTiB - 3%.

Hani mono edexruBHocti: 3BiT NICE 2018 poky, 30kpema 3BiT ERG
NICE Stevenson et al., 2018 (mo rpyHTyeTbcS Ha pe3yJbTaTax
nociimkeras hLAMAN-05 Ta inTerpoanoro ananizy rhLAMAN-10).
Hani momo Oesmeku: mociimkenas thLAMAN-05 (Borgwardt et al.,
2018).

Hani moxao kopucHocTi: 3BiT NICE 2018 poky, 30kpema 3BiT ERG NICE
Stevenson et al., 2018.

3a pe3ynbTraTaMyd €eKOHOMIYHOI OIIHKH y MEKaX MOKUTTEBOTO TOPU30HTY
MOJICTFOBaHHS OyJI0 OTPUMAHO PE3yJIbTaT:

3asiBiieHa MeIUYHA MennuHa TEXHOIOTIS PizHuus
TEXHOJIOTIs MOPIBHSHHS
Amnaui3 “ButpaTtu-epextuBHicTE’, LYG
Jitn 21,02 14,01 7,01
ITimuriTKu 20,56 13,74 6,82
Hopocmi 19,75 13,24 6,52
Amnaui3 “ButpaTH-KOpHCTH’, QALY
Jitn 12,32 7,54 4,78
ITimmiTkr 12,14 7,30 4,84
JHopocmi 11,35 6,81 454

3 Po3paxyHok
BUTpPAT

Kareropii BuTpaT, 0 BKJIFOUYEHI B MOJIETTH:

® BUTpaATH Ha BelMaHa3y ayib(ha;

® BUTpaTH Ha CYyNYTHI JiKapcbki 3acobu (JI3), HeoOximHi It
3aCTOCYBaHHS BeJIMaHa3M anbQa;

® BHUTPATHU Ha MEIWYHI TIOCIYTH JIJIsl BBeIeHHs JI3;

® BUTpAaTH Ha JIKyBaHHA NOOIYHUX peaklii 3 ypaxyBaHHIM
HMOBIPHOCTI X BUHUKHEHHS;

® BUTpAaTH Ha JIarHOCTUYHI NPOLEIYPH, SIKi CYNPOBOIKYIOTh
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BCTAHOBJICHHSI [iarHO3y, NpPU3HAYEHHS 1 MOHITOPUHT Teparii
3aJIe)KHO BiJ] BIKY TAIlIEHTA Ta CTaHY 3J10POB’S;

® BUTpATH Ha JOMOMIXHI 3acO0M peabiniTamii, CIyXoBi amaparu Ta
OKYJISIPH 3QJICXKHO BiJI BiKYy Malli€HTa Ta CTaHy 37[0POB’S;

® BUTpATH HAa JIIKYBaHHS BaXXKUX 1H(EKIIIH;

® BHUTPATH HA XIPYPTiuHi BTPYYaHHS;

® BUTpATH HA TEPMIHAJIBHY CTAiIO.

Henpsimi BUTpaTu He Oyu BKJIFOYCHI B aHAITI3.

Butpatn Ha BeimaHa3zy anbda po3paxoBaHO 3asBHUKOM Ha OCHOBI
kouinenuiitnoi ninosoi nponosumii, mo cranouts ||| o 32
(bnakoH, 1mo MicTuTh 10 MT MOpoIIKY I po3uuHy JuIs 1HGY31H, 110 3a
kypcom HBY cranom nHa 08.10.2024 cranoBuia IPH.
BinnmoBigHo, pik JiKyBaHHS BelMaHa3ol anbda OJHIE] JUTUHU
CTAaHOBUTH TPH, OJTHOTO ITJITITKA — TPH, OJHOTO
JIOPOCIIOTO — TpH.

Jlooamkoso 3a3znauaemo, wo 8i0onosiono oo Hayionanvnozo xamanozy
YiH 3a0eKnaposana yina Ha aikapcvkutli 3acio eeamawnasa anvgha (TH
JIAM3EJIE), nopowox ona po3uuny oas ingysii, 10 me y ¢raxoni
cmanoeums 72 431,74 epn (naxasz MO3 6io 05.08.2025 Ne 1229).

Butpatn 3a pe3ynbraTaMd MOJENIOBAHHS 3 MOXHTTEBUM YacOBHM
TOPU30HTOM Ta JUCKOHTYBaHHAM 3%:

CyxkymHi Butpatun | CyKymHI BUTpaTa PisHums BuTpar
Ha 3asBJICHY Ha MEIHYHY
MEIUYHY TEXHOJIOTIIO
TEXHOJIOT1I0 MOPIBHAHHS
Jlirn I I I
Mtk I I I
Jopocsi I I I

4 Pesynbratn

InkpemenTanbHM noka3HUK edexktuBHOCcTI BUTpar ICER:

Hitn [TigmiTku Hopoci

AHaui3 “BUTpaTH-
edpextuBHicTs”, TpH/LY G

Ananis “prrparu-coprers”, | [ SR |

rpH/QALY

AHai3 yyTJIMBOCTI

3asBHUKOM OyJI0 MPOBEAEHO OMHOGMAKTOPHUU aHaji3 YyTJIMBOCTI, Y
pamkax sikoro Oymo gochimpkeHo BmumB Ha ICER 3MiHM BXigHHX
napameTpiB Mozem Ha +/-20% (Hampukiajn, IiHa BelIMaHa3u anb(da,
4acTOTa BUHUKHEHHS MOOIYHUX peaklii, Maca Tijia, 3MEHILIECHHS PU3HKY
BUHUKHEHHS BOXXKUX 1H(EKIIIH pH 3aCTOCYBaHHI BeJIMaHa3u ainb(a) abo
B MeXax JIOBIpUMX iHTepBaiiB, BianosinHo 10 3BiTy NICE 2018 poky.
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3assBHUKOM BCTaHOBIIEHO, 1m0 y niTed mokasHuk ICER 3MiHIOETBCS Bif
+ rpa/QALY no - rpa/QALY, y miamiTKiB — Bif
H rpa/QALY o0 - rpH/QALY, y mopociux — Bif
+ rpa/QALY 1o - rpa/QALY, mpu 1pomy
HaiiOinpmmil BruB Ha ICER Mae mokparieHHs cTaHy MpH 3aCTOCYBaHHI
BeJIMaHa3u anb(da, MOKa3HUKHU KOPUCHOCTI Ta LiiHa BelIMaHa3! albda.
3asBHUK 3a3Havae, 10 IPOBEICHUH aHai3 YyTIMBOCTI BUSBUB CTIHKICTh
(hapMaKOEKOHOMIYHOT MOJIENI 0 3MiHHM KIIFOUOBHX BXIJHUX MapaMeTpiB.
Benmanasza anbga s pepMeHTo3aMicHOI Tepanii Ipu HEHEBPOJIOT1UHIX
MPOsIBaX 3aXBOPIOBAHHS y MALlI€HTIB 13 aiab(ha-MaHHO3HMI030M JIETKOTO Ta
MIOMIPHOTO CTYIEHIB TSHKKOCTI y moeananHi 13 HITT 3anummaerscs Oinbin
BUTPATHOIO Ta OJHOYACHO OUIbII €(QEeKTUBHOI TEXHOJIOTIEI 3a
nokazHukoM QALY mopiBasHO i3 3acrocyBannsam nume HIIT y Beix
BiKOBUX KoropTax. IIpu 3MmiHI BCIX KIIFOUOBHX IapaMeTpiB IOKa3HHUK
ICER (rpa/QALY) 3anumraetbcsi 1Mo3a MeEXKaMU IOPOTY TOTOBHOCTI
wiatuty (5 BBIl/nymy Hacenenus).

3aysaxcyemo, wo Oeaxi napamempu y O0OHODAKMOPHOMY AHANI3]
YYMAUBOCMI 3AA6HUKOM 0)I0 NepesipeHo O0OHOYACHO (Hanpukiao,
NOKA3HUKU Kopuchocmi). Taxutl nioxio 3as6HuK oOIPYHMOBYE Mum, Ujo
3MIHA 6 aHani3i YYMIUBOCHMI NOKA3HUKIE KOPUCHOCMI OKpemo O
KOJCHO20 CMAHY Npu OOHOYACHO CMANOMY 3HAYEHHI NOKA3HUKIE Ol
IHWUX CManie mooeni npuzeede 00 BUKPUBLEHHS NOKA3HUKIG 3MIHU AKOCMI
acumms  nayieumie 3 alb@Pa-MAHHO3UOO30M,  NOB8 SA3AHUX I3
npozpecy8aHHaM Xeopoobu, ma npuzeede 00 XUOHUX pe3yIbmamie aHanizy
yymaueocmi. 3AsA6HUK 66ANCAE, WO 3MIHA NOKABHUKIE KOPUCHOCMI Y
aHanisi yymaueocmi 05 8CIX CMAHI8 MoOeli 0OHOYACHO € NPUUHAMHUM
nioxo0om, AKull 8i000padcac nocmynoge ma NOCHIO06He 3HUIMCEHHS
AKOCMI dcummsi NAYieHmia 3 anb@a-mManHoO3UO030M NPU NPocpecyB8aHHti
X80pobuU 00 pi3HUX CMAHIB, NOG A3AHUX, nepui 3a 6ce, 3i 30AMHICMIO
xooumu. YnoeHnoeadxcenuii opean posenanyé OOIPYHMYBAHHS 3AAEHUKA
OOHAK 3A3HAYAE, WO OOHOYACHA NepesipKa KilbKOX napamempis mooeiui
cynepeuums  Memoooaocii  NpoeedeHHs: 0OHOQAKMOPHO2O — AHANIZY
YYMAUGOCHII.

[Ipunymenss
aHaji3y Ta
0OMeKEeHHSI
aHawi3zy
3asBHUKA, 110
MaloTh BILTUB
Ha
pe3yabTaTi
aHami3y
e(eKTUBHOCTI
BUTpAT

Ipunywenns ananisy, sanozuueni 3i 36imy NICE 2018:

1. BopomoBx TMOXHTTEBOIO TOPU3OHTY TMAIi€HTH, $KI OTPUMYIOTH
BeJIMaHa3y ajb(a 3a3HAIOTh YHNOBUIBHEHHS IPOrpECyBaHHS XBOPOOHU
nopiBHsHO 13 smme HIIT: B mutsuomy Bimi (6-11 pokis) — 10%
yIOBUIbHEHHS MporpecyBaHHs nopiBHsaHO 13 HIIT (o Biamosinae 3,48
pokam), B mimmiTkoBoMy Bimi (12-17 pokiB) — 12% ymnoBuIbHEHHS
nporpecyBanHs (1o Bigmosigae 4,00 pokam), B gopociomy Biti — 8%
yrnoBinbHeHHs (1m0 BignmoBimae 2,68 pokam) (Ha ocuHoBi UK-EEP,
rhLAMAN-10, Harmatz et al., 2018).

Bionogiono 0o oownopiunoco 3pizy Odanux oocnioxcennss rhLAMAN-05
3ACMOCYB8AHHA BEIMAHA3U Ab(A NOPIBHAHO 3 NIAYEOO NPU3BOOULO 00
CMAMUCMUYHO 3HAYYUW020 HUIHCEHHSL PIGHS Oic0Ccaxapuoie 8 cuposamyi
KPOBI, @ MaKoic 00 NOKPAWEeHHs pyxXo8oi (hynKyii 3a oyinkow mecmy 3-
XBUIUHHOI CX000801 npoOU Mma IHUUX PYHKYIOHATbHUX NOKA3HUKIE (mecm
6-xeununnoi x00bbu ma opcosana HCUMMEBA EMHICMb N1€2eHb), WO
3YMOBII08AN0 KIIHIYHe NOKpAweHHs cmauny y dimeu ma cmabirizayiro
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nepebizy 3ax60pr06amHHs Y 00POCIUX NAYIEHMIB 3 AlbPa-MAHHOZUOOZ0M.
Pezynomamu nooosoicenozo nepiody cnocmepexcenHs 3acmocy8anHs.
8eIMAHA3U Alb@ha NOPIGHAHO 3 BUXIOHUM pi6HEM NIOMBepOICYIOmb Yi
BUCHOBKU.

2. TlamienTtu, sSiKi OTPUMYIOTH BeIMaHa3zy aib(a, MaTUMYyTb HIKYUN
pPIBEHb 3aJICKHOCTI B JOMOMDKHHMX 3acO0iB Ta BHUKOPHUCTaHHS
IHBAJIIHOTO Bi3Ka IS TIEpeCyBaHHS TMOPIBHSIHO 3 TMAIllEHTaMH, SKi
otpumytoth Juie HIIT. 3gaTHicTs BenMaHa3u anb(da MOKPaIIUTH PyXOBi
¢yHKii HamieHTiB € OUTBII IMOBIPHOIO MPOTATOM HEPIIMX TBOX POKIB
JIKyBaHHS, ajieé MOXXE€ BUHUKHYTU y BUHITKOBUX BHUIAJKaX MiCIs TPHOX
abo Oinmpiie pokiB JikyBaHHs. [lamieHTH, SIKI OTPUMYIOTH JIIKYBaHHS
BEJIMaHa3010 anb(a, MOKYTh MOKPAITUTH CBi (DYHKI[IOHAIBHUI CTaTyC
JUIIEe Ha OAMH piBEHb HA PIK (UMKJI), HANPHUKIAL, BiA “XOAUTH 3
MIATPUMKOI0” 10 “XOAUTh 0€3 MiATPUMKH :

* BIPOAOBXK NEPHIMX IBOX POKIB JIKYBaHHS BEIMaHA30l0 aibda
nependavaeThes, mo 20% mnaiieHTiB HepedIyTh 31 CTaHy “3aJIeKHICTH BiJl
IHBAJITHOTO Bi3Ka” B CTaH “XOMUTHh 3 MiATpUMKO0” 1 20% marieHTiB
nepeayTh 31 craHy “XOAWTh 3 MIATPUMKOI” B CTaH ‘“XOAUTh 0Oe3
iATPUMKH

* 3 TpPEThOro POKYy 1 B HACTYIHUX pOKax IpH 3aCTOCYyBaHHI
BeNMaHa3u anb(da mependavaerbes, mo 2,5% NamieHTiB mepenayTsb 3i
CTaHy “‘3aJIe)KHICTh BiJl 1HBaJiAHOrO Bi3Ka” B CTaH ‘“‘XOOUTh 3
miaTpuMkor” 1 2,5% mamieHTiB mepeiayrh 31 cTaHy ‘“‘XOAWUTH 3
HiATPUMKOIO” B CTaH “XOAUTH 03 miATpUMKHK (Ha ocHOBI iHTEepB'to 3 UK
KOL, rhLAMAN-10, aHamizy ONUTyBaJbHHKA OILIIHKH 3J0pOB’S JiTEH
(CHAQ)).

IIpu 3acmocysanni éeamanasu anb@a npomsacom poxy 06y10 6CMaAHOBIEHO
NOKpaweHHs OYHKYIOHANIbHUX NOKA3HUKIE NOPIGHAHO 3 2pynoio niayeoo.
IIpu nooossiceHomy nepiodi cnocmepericenHs: 3aCmoCcy8anHs 8eIMAHA3U
anb@ha NOPIBHAHO 3 BUXIOHUM pIBHEM HNPU3BOOUMb 00 NOKPAWEHHS.
@DYHKYIOHAILHUX NOKA3HUKIB 3a OYIHKON mecmy 3-X6UNUHHOI €X00080i
npoou ma 6-XeUAUHHO20 mecmy Xo0bOU Y nayicHmie, AKi NOYAIU
JiKkysauHs 0o 18 poxis.

3. OckiuIbku marmieHTH B YKpaiHi He 3a0e3NeuyroThCs 3a KOIITH
JiepKaBHOTO OOJDKETYy amapaTaMy IITYy4yHOI BeHTHsALiil Jerens (LLIBJI),
TO B KOHTEKCTI (hapMaKOEKOHOMIYHOIO aHali3y 3 MepCHeKTUBU
JiepKkaBHOTO Oro/pKeTy, BUTpaTH Ha amapatu HIBJI, ix obciayroByBaHHs
Ta PEMOHT HE OYJIM BKJIIOYEHI B aHANI3.

Teepooicennsn 3as6HuUKa w000 GIOCYMHOCMI 3abe3neyeHHs 3a Koumu
Oepaicasrnozo b100xicemy nposedenusam LLIBJI € nexopekmuum. ¥V naoaniu
3aasHuxom mooeni eumpamu na LIIBJI epaxoeano — eapmicme JiKy8aHHs.
8AXICKOI IHGheKYii pO3pPax08aHo 3 BUKOPUCMAHHAM 80208020 KoeiyieHmy
ona JICI' E40 “3axeoproseanus opeaHié OuXaHHs, w0 HOMpeOyiomb
IHBA3UBHOT  WMYYHOI BeHMUNAYIl JleceHb’’;  8apmicmvs  KOPOMKOL
MePMIHANbHOI cmadii po3paxo8ano Ha OCHOBI NaAKemy MeOUUHUX NOCLY2
“Cmayionapuna naniamusHa meouyHa 00nomoza O0opocaum i oimsam”,
cneyugixayin K020 nepeddbavae HAOAHHS PecnipamopHoi NiOMpUMKU,
30Kpema iH8a3UBHOI GeHMUNAYILI 1e2eHi8.

4. [TarienTH, K1 OTPUMYIOTH BeIMaHa3y anb(a, MaroTh 3/1aTHICTh Kpalle
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pearyBaTH Ha BaXKKi iHQEKIi1/0qyKyBaTH (HapUKIa[, KO Kpaiie Oyzae
¢dbyHKIiOHYBaTH miadparma, mMaIlieHT OUIbIIEe 3aJUIMIATAMETHCS Y
BEPTHKAIHHOMY TIOJIOKCHHI, BIJIOBIJHO, 3QJIMIIATHMETHCS OUTBII
PYXJIMBUM) TMOpPIBHSAHO 3 TaIlll€eHTaMHu, sKi oTpuMmyroTh Jmme HIIT.
BinnoBigHo, MamieHTH, SKi OTPUMYIOTh BelIMaHa3zy aib(ha, 3a3HAl0Th Ha
50% wmeHme Baxkux iHGeKkuid Ta MaTh Ha 50% MeHIIMI pu3KK
CMEpPTHOCTi, TOB’s3aHOi 3 i1H(EKIi€l0, MOPIBHAHO 3 MAI[lEHTAMH, SKi
otpumytoth Jiume HIIT (ra ocHoBi inTepB'to 3 UK KOL, rhLAMAN-05,
ananizy piBus IgG y cupoBartiii KpoBi).

Ockinbku pisenv IgG y cuposamyi Kposi € cCypocamuum MapKepom
2YMOPANLHO20 IMYHIMeEmy, U020 3MIHU MOJNCYMb BUKOPUCMOBYBAMUCS
07151 hopMyBaHHs ONOCEPEOKOBAHUX BUCHOBKIB WOO0 PU3UKY iHGheKyill. 3a
pe3yiomamamu 0ocnioxncenuss rhLAMAN-05, cmanom na 52-1i mudicoens
0y10 6CMAHOBNIEHO CMAMUCMUYHO 3Ha4yuje niosuweHus piens I1gG y
nayienmie 2pynu JaiKy8aHHs 6eIMAHA3010 albgha NOPIGHAHO 3 2PYNOIO
nayienmis, axi ompumysaiu niaye6o. Jloseocmpoxosi 0aui c8iouams npo
30epedicenns niosuwenozo piens 1gG y nayicumis, sKi ompumyomo
JIKYBAHHSL 8€IMAHA3010 aAlba.

5. IlamieHTH, SIKi OTPUMYIOTH BeJIMaHa3y anb(da, MaroTh 3/1aTHICTH Kpalie
pearyBaTH/BITHOBIIIOBATUCH MICI BEJIUKOTO XIPYpriyHOro BTPYYaHHS
(HampuKIaa, MalOTh MEHIIWK PHU3UK, NOB’S3aHUI 3 aHECTe3i€r0 depes
MOKpaleHHs] (QYHKIII BEpXHIX AMXAIbHUX MLULSIXIB 1 JIETE€Hb, Kpalry
3MATHICTh  BIJHOBJIIOBATH  PYXJUBICTH 1  OAYXKYBaTH  ICIS
nicisionepamiiaux iHgeKiii) MOpiBHAHO 3 Mallil€eHTaMH, K1 OTPUMYIOTh
mume HIIT. BinnoBinHo, marieHTH, sSiKi OTPUMYIOTH BelMaHasy anbda,
MaroTh Ha 50% MeHIIMN pU3UK CMEPTHOCTI, OB’ s3aHOI 3 ONepalli€o, Ha
50% MeHIIM pU3UK HicasonepanifHuX yCKJIQAHEHb, 110 TPU3BOAATh 10
nepexony B CTaH ‘“‘Bakka 1H(EKIis’, MOPIBHSHO 3 MallleHTaMH, SKi
orpumyrots jume HIIT. Ilpu npomy mnpumyckaerbcs, IO 4YacToTa
BEJIMKUX XIPYpPriYHUX BTpPy4YaHb € EKBIBAJCHTHOIO Y TAIlI€HTIB, SKI
OTPUMYIOTH BeJIMaHa3y anb(a, 1 y MaIi€HTiB, Ki OTpUMyOTh Jume HIIT
(na ocnosi iHTepB't0 3 UK KOL).

3a oanumu oomopiunozo 3piszy Oanux oocnioxcenns rhLAMAN-05 y
nayicHmis, AKi 3aCMOco8ysanu 8eIManasy aivgha, 6yno 6CcmanoenieHo
NOKpAWeHHs NOKA3HUKI@  KIIHIUHOI  eghekmueHocmi 3a  OYIHKOIO
@ynkyionanvbnux  (pyxosi, OuxanvHi  @yHxyii), Oioximiunux —ma
iMyHONO2IUHUX nokazHuxie. Ilpu 0oszompusanux cnocmepexiceHHsx
KIIHIYHa nepesaza 30epicanace y nayienmis 0o 18 poxis.

6. IlamieHTH MOXYTh NPUIIMHUTH 3aCTOCYBaHHS BeJIMaHa3Mu ajbda 3
TPHOX MPUYHH:

* 4Yepe3 BIICYTHICTh BIJNOBI/I Ha MiJICTaB1 allOCTEPiOPHOI, OL[IHEHOT
3a MyJbTHJOMEHHHM IIJIXOJOM BIAMOBIAI B MEPIIUNA PIK JIIKyBaHHS
(13,3%);

* depes Mmepexij B CTaH “Ba)kKka HEPYXOMICTh” ab0 B CTaH “KOpPOTKa
TepMiHalIbHA CTalis”;

* yepe3 MOPIYHUM PU3HK BIAMIHM JIIKYBaHHSI 4epe3 pi3HI MPUUUHU
(10%), Bxmrouatoun iHGY31HMHI peakuii, BIACYTHICTh KOMILJIA€HCY,
ynoo0aHHs maiieHTa Ta/abo BHHUKHEHHS 1HITUX CTaH1B, 10 0OMEXYIOTh
KUTTA (Harpukiiaf, pak). Llei piuHuil pu3uk NpUNMHEHHS Teparnii Takox
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BPaxOBY€  YAaCTKOBE/KOPOTKOCTPOKOBE  NPUIUHEHHS  JIKyBaHHS
(HampuKIaa, Yepe3 MoJI0pOXKi, HaBYaHHS, TTOTaHe 3J10pOB’ sl 200 3MiHU B
obOcraBuHaX ciM’i/0MiKyHa, 110 MEPENIKO/KAIOTh JTIKYBaHHIO) (Ha OCHOBI
inTeps'to 3 UK KOL, thLAMAN-05, Harmatz et al., 2018).

3eiono 3 pezynomamamu Harmatz et al., 2018 13% nayienmig
88ANCAIOMBCS MAKUMU, WO He BIONOGIIU HA JIKY8AHHS BEIMAHA30I0
anvpa (“‘non-responders”).

7. TlokpaieHHs KIiHIYHUX Pe3yJbTaTiB I MAIiEHTIB, Ki OTPUMYIOTh
BeJIMaHa3y anbda, MOPIBHIHO 3 Malli€EHTaMH, K1 OTpuMyroTh Jiniie HIIT,
MPU3BOJIUTE /IO MIJABUIICHHS SKOCTI KUTTA marieHTa. [lepenbauaeTncs,
IO TPUPICT KOPUCHOCTI IMiJ Yac JIKyBaHHA BeJIMaHa30l0 anbga
cranoButh 0,1 (Ha ocHoBi iHTepB't0 3 UK KOL, rhLAMAN-10, anamnizy
CHAQ).

8. JlikyBaHHs BenMaHa30l0 anbda Oyne MPUIHHEHO 4Yepe3 PIK Micis
Mepexoy MalieHTa y CTaH “‘BaKKa HEPYXOMICTh”’, MO0 OOIPYHTOBAHO
NEPi0IOM, BIPOJIOBIK SIKOTO TAKHH CTaH MOTPEOYeE MiATBEPIKCHHS 3 OOKY
JiKapsg-cremiajgicta Ta NPUHHATTAM  pIMIEHHS TPO  MPHUIWHEHHS
AKTUBHOTO JIIKYBaHHS.

Obmedicenns ananizy:

1. CrangapTiB Ta IPOTOKOJIIB JIIKyBaHHA alib(ha-MaHHO3MI03y B YKpaiHi
He 3arBepmkeHo, Tomy ckian HIIT OyB Bu3HaueHud 3 1HO3EMHHX
nyOutiKkamii, KIHIYHIX PEeKOMEHJAIii JTiKyBaHHS aib(ha-MaHHO3UA03Y,
NPUMHATHUX B IHIIKUX KpaiHax CBITY.

2. TOMOBHUM JKEPEIOM YIEPEIKEHOCTI pe3ybTaTiB IHTETPOBAHOTO
ananizy thLAMAN-10 Oynu BUMipIOBaHHS JESIKUX KIHIIEBHX TOYOK 3a
cy0’extuBHUME omiHkamu (Hampukiaa, CHAQ) Ta Biakputuil nu3aitH
OCIIHKEHHS.

3. 3 orsiny Ha BKpail oOMexxeHuil JOCBi TIKyBaHHS aldb(pa-MaHHO3UI03Y
B YKpaiHi, B TOMy 4YHCIl 13 3aCTOCYBaHHSAM BeJIMaHa3W ajbda It
(dbepMeHTO3aMICHOI Teparii, OCHOBHI MPUITYLEHHs MOJEN 1 JaHi Oynu
3aro314eHi 13 onmy0JiKOBaHUX 3BITIB, IPUCBSIUEHUX OLIHII 3aCTOCYBaHHS
BeJIMaHa3u anb(a npu anbpa-manHo3u1031 y Benukiit bputanii. Ilpote
aBropu 3Bity NICE 3a3HauaroTh, 110 HaBITH 32 HASBHOCTI KIJIIHIYHHUX
eKCHepTiB I MIATBEpAKEHHsS NPUIYIIeHb BUHUKAIOTh HAJA3BUYANHI
TPYOHOLII TMpu crnpoOi BUKOPUCTATH CTaHAAPTHI MIAXOAM 1O
mogentoBanHsA Ta OMT ans ynbTpa-oppaHHUX 3aXBOPIOBaHb. |'0I0BHUM
YUHOM 1I€ TTOB’S13aHO 3 HECTAYEI0 JaHUX MPO MOTOYHY KJIIHIYHY IPAKTHUKY,
BIJICYTHICTIO JaHHUX TPO JIKYBaHHS Ta HAJ3BUYATHO MAaJlOI0 KUIBKICTIO
MAIIEHTIB Y KIIHIYHUX BUIPOOYBAHHAX, L0 MEpEHIKO/KAE OyIb-sSKii
(opMi CTAaTUCTUYHOTO aHAI3Y Ta EKCTPANOJIALI] pe3yabTaTiB.

4. Tligxig 10 MOJAETIOBAaHHS € MParMaTWYHHUM, aJpKe BPAaXOBYE JIHIIIE
KJIIOYOBI €JIEMEHTH MpPOTpecyBaHHS ‘‘TUNOBOI” KOTOPTH MAIi€HTIB 3
anb(pa-MaHHO3HI030M. TOMY CiiJ 3a3HAYUTH, IO YUCIEHHI aCTIEeKTH
anb(a-MaHHO3UA03y HE TIOBHICTIO BPaxoOBaHI B CTPYKTypi MOJeI,
BKITIOYAIOUH:

- CHPaBXHIO HEOJHOPIAHICTD 1 CKJIAJHICTh CTaHy, BKIIOYalOYH BCI
MO>JIMB1 KOMOIHAIIIT KJITHIYHUX O3HAK, [0 CIIOCTEPITaloThCs IpH albda-
MaHHO3HUI031;
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- BHUTPaTd Ta 3MEHIICHHS KOPUCHOCTI, TOB’S3aHI 3 HE3HAYHUMHU
iH}exmisMu (1HEKIil, K1 JIKYIOThCSA B 3aKjIagax NEPBUHHOT MEIUYHOI
JIOTIOMOTH/aMOYIaTOPHO);

- BUTpPAaTH Ta 3MCHIICHHS KOPHCHOCTI, TOB’S3aHI 3 IMCUXIaTPUIHUMHU
npobaeMaMu, TAKUMU SIK TOCTPHH MICUX03, PO3JIaJl CHY Ta TPUBOTA;

- 3MCHIIEHHS KOPUCHOCTI, TOB’S3aHE 3 HEBEJIMKUMH XIPYPTiYHUMHU
BTpYYaHHSIMU (TOH3MIIEKTOMIsl/aICHOTAEKTOMIs, MipUHTOTOMIf,
JIKYBaHHS IaxOBOI TPWXKi, omeparlii Ha KHUCTi, BBEACHHS 30HAA IS
roJlyBaHH:);

- PHM3WK CMEPTHOCTI, MOB’S3aHUU 3 IHIMUMH KIFOYOBUMH NPUYHMHAMHU
cMepTi MAIli€HTIB 3 anb(ha-MaHHO3UI030M, BKJIIOUAIOYU
KapJiopecmipaTopHy HEAOCTATHICTh (4Yepe3 NPUYWHHU, BIAMIHHI BiJ
BaXXKOT 1H(EKIIiT), CepIIeBy apUTMIIO Ta CEPIIEBY HEIOCTATHICTh;

- BUTpaTH Ta 3MCHIICHHS KOPHCHOCTI, TOB’sI3aHI 13 3aJICKHICTIO BiJ
MITYYHOI BEHTHJIALIT JIETeHb (HIYHOIO Ta/abo 1i01000B0I0);

- MiJIBUILEHHS KOPUCHOCTI, OB’ sI3aHE 3 JIOTJISAIOM BIOMA.

Sk Bxke OyJi0 3a3HAYEHO BUIIE, BX1/IHI JIaHI Ta MPUITYIICHHS HAJaHOI 3aIBHUKOM
Mozemn Oyiau 3amo3udeHl 31 3BITY 3 OIIIHKM BHCOKOCIEIiadi30BaHOT MEIUYHOI
TEXHOJIOTi — JIKapChbKOTO 3aco0y BenMmaHa3za anb(da nis JIIKyBaHHsS —aibda-
MaHHO3UJI03y, Y TOMY YHCII pe3yJdbTaTh OMUTYBaHHS (haxiBLIB Ta KITHIYHUX
excrieptiB Benukoi bputanii (mo npexacrasieni y 3BiTi NICE 2018 poky). Ilpore
BpPaxOBYIOUHM HAsSBHICTh OHOBJICHHX JOBTOCTPOKOBHX JaHWX IOJO 3aCTOCYBaHHS
BeJIMaHa3M aiib(a, K1 He Moriau OyTH BpaxoBaHi y 2018 polii, ymOBHOBaXKEHHI Oprax
IiJ] 9ac eKCIEPTHU3H 3BEPTaBCS JI0 3asBHHUKA 3 NMIPOXaHHSAM HaJaTH MOSCHEHHS, YOMY
MOJeJb 0a3y€eThCSl HA HE HANOUIbII aKTyalIbHUX JIaHUX.

VY BIANOBIIb 3asBHUK 3ayBa)KUB, 110 OHOBJEHI HMOBIPHOCTI MEPEXOJIB MIX
ctanamu B 3BITI NICE 2023 poky He HaBeeHi. 3asiBHUK 3ayBaxye, 110 CaMOCTIHE
IHTEepIPETYBaHHS 3MIHCHUX MOKA3HUKIB KIIIHIYHOI €(EKTUBHOCTI, 1110 BUKOPUCTAHI B
Mojielll, 0€3 HasBHHUX OIyOJIIKOBAaHUX JAHUX MOKE OyTH HEKOPEKTHUM Ta MPHU3BECTU
70 CUCTEMHHUX MOXMOOK B Mojeni. TakoX 3asBHUK HAroJjoIlye, M0 OCKIIBKH HOBI
JIOBrOCTPOKOB1 KIJIIHIYHI JaHl MIATBEP/UKYIOTh €(PEKTUBHICTh BeJMaHa3u aibda,
noBefeHy B kimiHIYHOMY pociimpkeHHi thLAMAN-05 Ta iHTerpoBaHomy aHali3i
rhLAMAN-10, Ta migBHIYIOTh JOCTOBIPHICTH CKCIEPTHHMX OI[IHOK, 3pOOJICHHX B
nonepenHid Bepcii moganoi no NICE mopeni, To, Ha NyMKy 3asBHHKA, HaJgaHa Y
paMkax mpoBeaeHHs AepxkaBHOi OMT Mozens BioOpakae KOHCEPBATUBHUMN MIIXI1],
SKUA HE TPU3BOJAUTH JI0 3aBUIIEHHSA KIIHIYHOI Ta EKOHOMIYHOI e(EeKTHUBHOCTI
3asBJIEHOI MEIUYHOI TEXHOJIOT].

Otxe, 3a po3paxyHKaMH 3asiBHUKA 3aCTOCYBaHHsSI BelMaHasu anbga 3 HIIT
nopiBHSAHO 13 3actocyBaHHsaM Jjuine HIIT nns gepmentozamicHoi Tepamii mnpu
HEHEBPOJIOTTYHUX MPOsSBaxX 3aXBOPIOBAHHS y TMAIIE€HTIB 13 alb(a-MaHHO3UI030M
JIETKOTO Ta MOMIPHOTO CTYTIEHIB TSKKOCTI 3a0e3mneuye 10AaTKOBI:

e 7,01 LYG nmns miteit, 6,82 LYG nmns mimmitkiB ta 6,52 LYG miis nopociux,
o 478 QALY nmnsa giteid, 4,84 QALY s mipmiTkiB ta 4,54 QALY s mopocnux,

30



Benmanasa anvpa 0ns pepmenmoszamicnoi mepanii npu HeHespOIOSIUHUX NPOABAX 3AXE6OPIOGAHHS Y NAYIEHMIB i3 ANbDA-MAHHOZUOO30M 1€2KO20 MA
nomipnoeo cmynenie msickocmi, 26.01.2026

a nonaxosi surparu crarossro | v s siveri, I

TUTSI THTITKIB Ta TPH JIJIs1 AOPOCTUX MPOTITOM MOKUTTEBOTO YaCOBOTO
TOPU30HTY.  3TimHO  (apMaKOECKOHOMIYHOI ~ MOJENI  3asBHUKA  3HAYCHHS
iHKpeMeHTanpHOro moka3Huka edektuBHocTi BUTpar (ICER) mpu 3actocyBanHi
BenManasu anbda 3 HIIT nopieusHo 13 umie HITT ctanoBuUTS:

° rpa/LYG ans mireit, || rp2/LY G s nipnitxis ta
rpa/LY G s nopociux,
° rp/QALY mms  giteit, || o2 QALY s

ITJUTITKIB Ta rpH/QALY ns mopociux.

BignosigHo g0 mikanu pekoMeHaoBaHuX rpaHnuHux 3HadeHb ICER B Ykpaini
BUTpATH Yy KOXHIM BIKOBIA Tpymi € HeedeKTUBHUMHU, OcKiIbku 3HaueHHs [CER
(rpa/QALY) nepeuitye 5 BBII Ha nymry Hacenenns (659 720,00 rpH) 1 CTaHOBUTH

BBII na nymy HaceneHHs A AITEH, - BBII Ha nymy HaceleHHS IS
MIJJIITKIB Ta - BBII na nymy HaceneHHs s gopociux. s po3paxyHKy
rpannuHux 3Ha4eHb [CER Oyno Bukopucrano nani BBII Ha nyny HaceneHHs cTaHOM

Ha 2021 pik, mjo omyOmikoBaHl JlepxkaBHOIO CIIy’)KOOK CTaTUCTUKH YKpaiHH BiJ
11.03.2022%,

Y1IOBHOBaKEHUM OpPraHom NnpoBeJeHa OLIIHKA po3airy
(bapMakoeKOHOMIYHOIO aHAJI3y [J0ChE, 3a Ppe3yJbTaTaMHM SIKOI BCTAHOBJICHO
(akTopu, siKi MalOTh BILUIMB HAa Pe3yJbTAT aHAII3Y e()eKTUBHOCTI BUTPAT:

1. Cneyughixa moodeni nonseac 6 0OMeHCEHUX MONCAUBOCMAX BUKOPUCTNAHHSL
CHOCMEPENCHUX OAHUX 0e3n0cepeOrHbo 3 KIIHIUHUX 00CNi0MCceHb. Y 383Ky 3 yum
MoO0eb 6a3yeEmMbCsl HA NPUNYUEHHSX, CPOPMOBAHUX HA OCHOBI eKCNEePMHUX OYIHOK.

2. Ak exce Oyro 3asHaueHo  euwge, NOOAHA  3ASAGHUKOM  MOOEb
P apMaKkoeKOHOMIYHO20 AHANI3Y TPYHMYEMbCA HA eKCNEPMHUX NPUNYWEHHAX (haxieyis
Benuxoopumanii, npeocmasnenux y 36imi NICE 2018 poky. 3aznaueni npunyujenms
oyau  cgopmosani 6e3 ypaxysamHs OCMAHHIX OOCMYNHUX CMAHOM HA 3apa3s
00820CmMpoKo8ux Oanux. Boonouac ooszocmpoxosi Oawi, nagedewi y nionynkmi 2
nyHkmy 3 BUCHOBKY, €8i04amb HNpo me, WO OHOBIEHI pe3ylbmamu 3a2aioM He
cynepeuamuv pauiuie cq)OpMoOBaHUM NPUNYWEHHAM | 3ATUMUAIOMbCA PeNeSaAHMHUMU.
Pazom 3 mum, 3 0o2na0y nHa nakonuuenHs OibLUO20 00CBI0Y 3ACMOCYBAHHS BEIMAHA3U
anvgha y nayicHmis 3 HeHe8pOLOIUHUMU NPOABAMU ANbDA-MAHHOZUOO03Y 1e2K020 mda
NOMIPHO20 CIYNEHi8 MANCKOCMI, AKMYali3ayis eKCNePMHUX CYONCEHb 3 YPAXYBAHHAM
HOBUX 00820CMPOKOBUX OAHUX Nioguwula OU piGeHb  BNEBHEHOCMI U000
BUKOPUCMAHUX VY MOOEi NPUNYUEHb.

3. Ha pe3ynemamu MOOent08aHHA MAKONC GNIUBAE Me, W0 eKCHnepmHi
npunywenHs oyau cgpopmosani gaxieyamu iHWOI Kpainu, KIIHIYHA NPAKMUKA AKOT
BIOPI3HAEMbCA 810 NOKANbHOIL. YV 36 '83KY 3 YuM YNOBHOBANCEHUL OP2AH 36epMABCSL 00
3A5I6HUKA 3 NPOXAHHAM NPOGeCMU 308HIWHIO 8aANioayilo MOOeni i3 3aly4eHHIM
JIOKANbHUX KIIHIYHUX eKcnepmiB. 3as6HUK 3A3HAYUE NPO HeMONCIUBICIb 3068HIUHbOL
sanioayii mooeni y 383Ky 3 GIOCYMHICMIO peecmpy nayienmis i3 anva-

32 https://www.ukrstat.gov.ua/express/expr2022/03/25.pdf
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MAHHO3UO030M 8 YKpaini ma oomenceHuM 00C8I00M JIOKATbHUX KIIHIYHUX eKCnepmie
y 3acmocyganni npunyunie OMT, nioxodie ma memo0oono2ii MOOen08aAHHS 8 MEHCAX
D apmMaKkoeKOHOMIYHO20 AHATI3Y.

Omorce, 3a pes3yromamamu nposedenoi oyinku oyno eécmanosnero, wo ICER
nepesuwyye nokazuux 5 BBII na oywiy umacenenus, mobmo sumpamu HA 6eIMAHA3Y
anvgha 3 HIIT nopieusano i3 3acmocysannam auwe HIIT € neegpexmusnumu y 6cix
O00CTIOIAHCEHUX 3AABHUKOM BIKOBUX KAMe2opisax nayienmis. Boonouac ynognosasicenuil
opean egadxcae, wjo 3Hauenusi noxkazuuka ICER Ooyinbno inmepnpemyeamu 3
VPaxy8aHHsAM.

- ocobausocmeli MOOENOBAHHA OAHOI  HO30J02ii, 30Kpema O0OMeNCeHUX
MOJHCIUBOCNEU BUKOPUCMAHHS CHOCMEPEHCHUX OAHUX 0e3n0Cepeonbo 3 KAIHIYHUX
00Ci0IHCeHb Ma HeOOXIOHOCMI 3ACMOCYB8AHHS eKCNEPMHUX NPUNYULEHD,

- GUKOPUCMAHHA ) MOOeNi Npunyujensb, cqhopmMosaHux Ha OCHOBI ONUMYBAHMH:
KII0Y08UX Ni0epie OyMOK ma ekcnepmie Benuxoopumatii, npeocmagnenux y 36imi
NICE 2018 poxy, saki xoua 6 yinomy i He cynepeiams OCMAHHIM O0CHYNHUM CHAHOM
Ha 3apa3z 00820CMPOKOGUM OAHUM, NPOMe He 8PAX08YIOMb iX,

- giOocymHocmi pe3yibmamis 3068HIWHbOI eanioayii mooeni i3 3a1yYeHHAM
JIOKANbHUX eKCnepmis.

Boonouac pezynomamu mooentosanus cnio immepnpemysamu He Jjuuie 3
VPaxy8awHam ¢haxkmopis, wjo GNIUBAIOMb HA pPe3YIbmamu aHalizy e@eKmusHocni
sumpam, aje Ut Yy KOHmMeKCmi mo2o, wo aibpa-maHHO3U003 € YIbmpa-op@haHHum
3axX680pPIOBAHHAM, OJisl AKO20 XAPAKMEPHI 0OMedceHull 00csae KIIHIYHUX OaHux ma,
8I0N0BIOHO, HeOOXIOHICMb BUKOPUCMAHHS eKCNepMHUX NPUNYyUWeHb, a EOUHOINO
00CMYNHOI0 HA CbO2OOHI (hepMeHMO3AMICHOIO Mepanicro 0ns NKY8AHHA NAYIEHMIG i3
YUM 3aX80PIOBAHHAM € 8eIMAHA3A Aba.

Jlooamkogo 3asnauaemo, w0 00CACHEeHHs Nopo2y epeKmueHoOCmi 8UmMpam 3da
wKanow pekomenoosanux epanudnux snavenb ICER 6 Ykpaini 6ionogiono 0o naoauoi
3AABHUKOM MOOeNi (hapMaKOEeKOHOMIYHO20 AHANI3Y 3ACMOCYB8AHHA GEIMAHA3U albgha
3 HIIT nopisnsano 3 nuwe HIIT onsa ghepmenmozamichoi mepanii npu HeHe8poI02iUHUX
NposABAX 3aX60PIOBAHHA ) NAYIEHMIB i3 ANbhA-MAHHO3UOO030M 1€2K020 MAd NOMIPHO20
CMYNeHi8 MANCKOCMI MOJNCIUGe, AKWO 3AA61eHA YIHO8A NPONO3UYISL HA BEIMAHA3Y
anvgha 6yoe 3HUdICeHA He MeHUL HIJIC HA.:

o ons oimeii — [P % oo pisns | N 2p: 30 Praxon ona oocacnenns
nopoey Ha pieni 5 BBII na oywy nacenenns (659 720,00 epn) ma ne menws HidHC Ha
B2 oo pisrs M 2»: 32 praxon ons docaenenns nopoey na pieni 3 BBII na
oyuty nHacenents (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 meHws HidC HA

% 00 pisHsl _ 2PH 3a ()IaKoH 0J1s1 00csieHeHHs nopozy Ha pieHi 3 BBII na
oyuty nHacenents (395 832,00 epn);

o ous oopocux — |2 oo pisns N v 30 praxon ons oocsenenns
nopoey Ha pieni 5 BBII na oywy nacenenns (659 720,00 epn) ma ne menws HidC HA
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B2 oo pisrs M 2»: 32 praxon ons docaenenns nopoey na pieni 3 BBII na
oyuty nacenenns (395 832,00 epmn).

4) naHi MOA0 pe3yJbTATIB €KOHOMIYHOI JOUIJIBLHOCTI B YACTHHI aHATI3y
BILUIMBY HA NMOKA3HUKHU OKOKETY

3asgBHUKOM OyJ0 TMPOBEACHO aHali3 BIUIMBY Ha TOKAa3HUKU OIOIKETY
3aCTOCYBaHHS BeJIMaHa3W ajibpa Ha OCHOBI HEJIMCKOHTOBAHUX MPSIMUX BUTPAT, IO
pO3paxoBaHi 3a pe3yJbTaTaMu MOJIEJIl 3 YACOBUM TOPU30HTOM 5 POKIB.

Po3paxyHOK KUJIBKOCTI MAIl€HTIB, 110 OYB 31HCHEHUH 3asBHUKOM, IIPEJICTABICHO
y TIANYyHKT1 1 MyHKTY 3 BUCHOBKY.

VY anHamizsi BIUIMBY Ha TOKa3HUKH OOJDKETY 3asBHUKOM OYJIO JOCIIIKEHO
“nirounii cuieHapiii”, 3a aKoro Bci naiieHTu oTpumyroTh HIIT, Ta “HoBHil cieHapiit”,
AKUH nepegdoavae MOBHUM NepexiJl Ha TEPaIiio BEJIMaHA3010 alb(da. 3asgBHUK 3a3HAUaE,
0 TaKWH TIAX1T 10 BIPOBAKEHHS 3asBJICHOI MEAMYHOI TEXHOJIOTIi rapaHTyBaTUME
pPIBHHMII Ta €TMYHO KOPEKTHHM MIAX1A 10 3a0€3MEYeHHs] BCIX MALI€HTIB 13 anbda-
MaHHO311030M (hepMEHTO3aMICHOIO TePaIi€l0, OCKIJILKU Hapa3l B YKpaiHi Mali€eHTH 13
anb(pa-MaHHO3U030M OTpuMytoTh Juiie HIIT.

[Ipu po3paxyHKy BapTOCTI cLEHapiiB OyJM BpaxoBaHI BUTPaTH Ha BU3HAYEHY
HMIOPIYHY KUIBKICTB MAII€HTIB 3 YpaxyBaHHSIM HMOBIPHOCTI iX MEPEXOAy B Pi3HI CTaHU
mozeni Mapkosa. [Ipu 1iboMy mari€HTH, 10 PO3MOoYaiu JIKyBaHHS OIIHIOBAHUMU
MEJIUYHUMH TEXHOJOTISIMU B TOIMEPEAHIX pOKax B MeXax S-piyHOTO YacOBOTO
TOPU30HTY aHalli3y BIUIMBY Ha OIO/KET MPOJOBXKYIOTH JIIKYBaHHS BIAMOBIIHO [0
ctaHiB MapkoBa Ta yMOB Mo/ieii. BpaxyBaHHs pe3yJbTaTiB 3MOICIbOBAHOTO aHAIIIZY
B aHaJi31 BIUIUBY Ha OIOJIKET JI03BOJISIE€ aJICKBATHO BKIIFOYATH JI0 PO3PaXyHKY HYJIbOBI
BUTpATH JJIA TMAII€HTIB, SIKI MEPEHIIUIN B CTaH “CMEPTh’ Y KOKHOMY 13 BH3HAYEHUX
UKITIB MoJie i MapkoBa.

AHani3 BIUIMBY Ha TMOKa3HUKHU OOJKETY BpPaxOBYBaB PO3MOJAUT MOTEHIIIHOL
KUTBKOCTI AiTeH 3 anb(a-MaHHO3HUI030M 32 BIKOBUMHM TpyIaMH, iX JOPOCIIIIAHHS Ta,
BIJIMOBIHO, 3POCTAHHS X MacH TiJa.

Pe3ynbTaTu ananizy BIUIMBY Ha MMOKa3HUKHU OIOJKETY MOPIBHIOBAHUX TEXHOJIOT1H
IIpM NOBHOMY IEPEXOJIl Ha BeJMaHa3y ainbda g pepMeHTO3aMICHOI Tepamii mpu
HEHEBPOJIOTTYHUX TMPOSIBAX 3aXBOPIOBAHHA Y TMAIlI€HTIB 13 alb(a-MaHHO3UI030M
JIETKOTO Ta MOMIPHOTO CTYTIE€HIB TSKKOCTI, MPEJCTAaBICHO Y TabuIIi S.

Taboauusa S. Pesynpraty aHamizy BIUIMBY Ha MOKa3HUKU OIOHKETY 3aCTOCYBaHHS
NOPIBHIOBAHUX TEXHOJOTIN it (epMEHTO3aMICHOI Teparii MpU HEHEBPOJIOTTYHHUX
MPOsIBaX 3aXBOPIOBAHHS Y TAIIEHTIB 13 ajdb(a-MaHHO3UI030M JIETKOTO Ta MOMIPHOTO
CTYTICHIB TSKKOCTI 332 JAaHUMU 3asiBHUKA

Pix 1 Pik 2 Pik 3 Pix 4 Pix 5

KinbkicTs mamienTiB
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KinpkicTb
MAII€HTIB, IKi
noTPeOyIOTh
JKyBaHHS, 3 HUX:
- ;T
- TQJITKA
- mopoci

[

[

NN

NN

NN

Jirouwnii crieHapii —
0e3 BTpy4aHHS:
KIJIBKICTD
MAI€HTIB, IKi
BUKOPHCTOBYIOTh
CTaHJapPTHY
Teparrio

Hirouwnii crieHapii —
0e3 BTpydJaHHS:
KIJIBKICTD
MALIEATIB, JUIST TKHX
TUTAHYEThCS
BUKOPHCTOBYBaTH
3asBieHui JI3

Hoswii crienapiii — 3
BTPYYaHHSIM:
KIJIBKICTD
Mali€HTIB, K1
BUKOPHCTOBYIOTh
CTaHIaPTHY
TEparr

Hogwii crienapiii — 3
BTPYYaHHSM:
KIJIBKICTD
MALIEATIB, JUIS TKHX
ITAHYEThCS
BUKOPHCTOBYBaTH
3asgBieHui JI3

Butpatu Ha BCIO MONyJasiniio namieH

TiB, IPH

Hiroumii cuenapiii
— BUTPATH y cxeMi
JiKyBaHHA 0e3
3asiBjienoro JI3

HoBguii cuenapiii —
BUTPATH y cXeMi
JIKyBaHHA 3
3agBjaenum JI3

- 3 HUX BUTpATH Ha
BeJIMaHa3y ajibda
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Tonatkouii I BN NN N | ——

BILIHMB Ha OIOIKET,
TpH

OTxe, 3a pe3yJbTaTaMH aHAJ3y BIUIMBY Ha MOKA3HUKHU OIOKETY TPH MTOBHOMY
Mepexo/Ii MaIieHTiB Ha Tepariio BeIMaHa3010 alib(ha BCTAHOBIICHO NOAATKOBUY BILJIMB
na 6romker, mo xonuBactecs Bia [ GG ooz o TR -
BinmoBigHO 10 peKOMEH0BAaHOI IIKAJIM OIIIHKU BIUIMBY Ha OOJKET IIOJI0 BUTPAT Ha
3asBieHuit JI3 B YkpaiHi Ha mijcTaBl JaHUX AepxkaBHUX BUTpaT Ha JI3 y 2021 por,
MOKAa3aHo, 110 MPU MOBHOMY MEPEX0/ii MAIll€HTIB Ha Teparito 3asBjieHuM JI3 BIIMB Ha
OI0JKET 111010 BUTpAT Ha 3asBieHuit JI3 € cepennim (y mianazoni 38 miH rpH — 100 mH
I'PH) Y KO)KHOMY 3 IT’SITH POKIB aHaJ3Yy.

YNoBHOBa:KeHMM OPraHOM IIPOBeleHA OLIHKA E€KOHOMIYHOr0 PO3aiLy
A0Ch€, 32 Pe3yJbTATAMHU SIKOI BCTAHOBJICHO (PAKTOpP, SAKUN MAa€ BIUIUB HA
pe3yJibTaT aHAJMI3y BIUIMBY HA MOKA3HUKH OIOIKETY:

Bukopucmanna 3asaeénuxom 6 aHanizi 6naugy HA NOKAZHUKU  0OI00dcemy
3Mo0envosanux eumpam 3 mooeni Mapkoea, sxka 6azyemvcs HA OAHUX ONUMYBAHHS
KI0Y08UX 1i0epié OyMOK ma exkcnepmis Benuxkobpumanii, wjo npeocmasieni y 36imi
NICE 2018 poky, enaueac Ha mouyHicmob pe3yibmamis ananizy 6naugy Ha NOKA3HUKU
O100Ccem).

Omoice, 3a pe3yibmamamu aHalizy 6nauey Ha NOKA3ZHUKU O100JCemy 3as6HUKA NPpU
NOBHOMY Nnepexoodi NayicHmie Ha mepanito GeIMAaHa30l albh)a BCMAHOBIEHO
0ooamxoeuli énue Ha 61w0xcem. Bniue na 6100xcem 3abe3neuenns 4-5 nayienmis y
YyacmuHi BUMpPAm Ha 3aa81eHUll IIKAPCOKUL 3ACIO € CepeOHIM Y KOXCHOMY 3 N 'amu poKie
ananisy. [lpome suxopucmanus 3as16HUKOM 8 AHANI3] 6NIUBY HA NOKA3HUKU O100JCemy
3mMo0envosanux eumpam 3 mooeni Mapkoesa, sika 6a3yemvcs HA OAHUX ONUMYGAHHS
KIIOY08UX 1i0epié OyMOK ma excnepmis Benuxkobpumanii, wjo npeocmaeieHi y 36imi
NICE 2018 poky, eniueae Ha mo4Hicmov pe3yibmamis auHalizy énaiusy Ha NOKA3HUKU
O100Ccem).

5) mani moa0 KopekTHOCTI iH(popMmauii Npo HasABHiCTH a00 BIIACYTHICTH
€KOHOMIYHHUX Ta KJ/IHIYHUX [epeBar 3aCTOCYBAHHH JIKAPCbKOr0 3acoly
NOPiBHAHO 3 iHIIUM JIKAPCHKUM 32c000M a00 IHIIOKW MEIHMYHOI TEXHOJIOTI€I0
(a0o0 ix BiICYTHOCTI), HAAHi 3aIBHUKOM

[HinpoBOIO MOMyJIsIi€to, 0 Oyjia BU3HAUEHA 3aABHUKOM, € nitH (6-11 pokiB),
nigmtky (12-17 pokiB) Ta nmopocii (crapuie 18 pokiB) mamieHTH 000X craTed 3
HEHEBPOJIOTIYHIUMH TIPOSBAMHU 3aXBOPIOBaHHS aib(ha-MaHHO3UIO3Y JIETKOTO Ta
MOMIPHOTO CTYTEHIB TKKOCTI. [IpoTe, BapTO 3ayBaXuTH, IO B IHCTPYKINI IS
MEIMYHOTO 3aCTOCYBAaHHS BIJCYTHI JIaHl 1010 BIKOBOTO OOMEXEHHS 3aCTOCYBaHHS
BenIMaHasu anbda 3 6 PoKiB.

st mpencTaBieHHS pe3yJbTaTiB  MOPIBHSIBHOI KITHIYHOI €()EeKTUBHOCTI,
0e3neKkru Ta €KOHOMIYHOI JOLIIBHOCTI 3asBJICHOrO JIKapChKOTO 3aco0y BeaMmaHasza
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anba B SKOCTI TEXHOJIOTIi MOPIBHAHHA OyJ0 OOpaHO HaMKpally MHiATPUMYIOUY
Tepamito, MO € TPUMHATHUM IS YMOB JIOKQJbHOI KIIHIYHOI MPAKTHUKHA CHUCTEMHU
OXOpOHH 3/10pOB's YKpaiHU B paMKax JIKyBaHHS ajab(ha-MaHHO3HI03Y.

Pesynprati 11040 MOPIBHSUIBHOT KITIHIYHOI €()EKTUBHOCTI 3aCTOCYBAHHS
BeJIMaHa3u alb(da MpoTH HAMKpaIoi MiATPUMYIOUOi Teparii B JOChE MPEACTABICHO 3
JaHUMH 0araTolleHTPOBOTO, IOABIKHOIO, CIIMNOr0, pPaHAOMI30BaHOTO IUIANe6o0-
KoHTpoJboBaHoro nociimkenss [ ¢dasu thLAMAN-05 (NCTO01681953) npuiiHsTHOT
METO/IOJIOTIYHOI SIKOCTI. 3a pe3ysbTaTaMH OJHOPIYHOTO 3pi3y JaHuX (MyOJikaris
Borgwardt et al., 2018) Oyno BCTaHOBJCHO, IO 3aCTOCYBAaHHS BEJIMaHa3M ajibda
NPU3BOJAUTH CTATUCTUYHO 3HAUYIIOTO 3HUKEHHS PIBHS OJIITOCaXapuIiB y CHUPOBATII
kpoBi (p < 0,001) Ta mokparieHHs PyHKIIOHAIBHUX MOKA3HUKIB 32 OI[IHKOIO TECTY 3-
XBUJIMHHOI CXOJIOBOI MpOOM, TeCcTy O-XBMIMHHOI X0JbOH, (POPCOBAHOI >KUTTEBOI
€MHOCTI JIET€Hb, IPOTE 0€3 CTATUCTUYHO 3HAYYIO1 PI3HULIL B pe3yJIbTaTax.

3a nanumu pociikenas thLAMAN-10 3 nepiogom crioctepexxeHHst 10 4 pokiB
(myGuikarris Lund et al., 2018) 3a ydgacTio mamieHTiB 3 anbha-MaHHO3UI030M (n=33),
aK1 Opanu ydactsb y (azax [-III Ta B pamkax nporpamMu CriBYyTIMBOIO BUKOPUCTAHHS
BenMaHa3u anbga, OyJ0 OTPUMAHO CTATHCTUYHO 3HAYYIIY PI3HUIIO B pe3ylbTaTax
MOPIBHSHO 3 BHXIJHUM pIBHEM 3a IEPBUHHUMH KIHIIEBUMHU TOuYkKamMu (piBEHb
onirocaxapufiB, p<0,001; Ttect 3-XBWIMHHOI CcX0m0BOi mpodbu, p=0,004) Ta
BTOPMHHUMU KIHIEBUMHU TOYKaMU (TecT 6-XBUIMHHOI Xoas0u, p = 0,05; ¢opcoBana
KUTTEBA eMHICTh Jieredb (p = 0,007; p < 0,001; cupoBaTkoBuii iMmyHOTI00YMIH G,
p <0,001). ITpu npoBeeHH1 aHali3y BIAMOBIIHO O BIKOBUX I'pyI OYyJI0 BCTAHOBJICHO
HAsSIBHICTh KJIIHIYHOI MepeBaru rnepeBaKHO y MAIlEHTIB 3 alib(a-MaHHO3UI030M, SIKi
nmoyanu JIKyBaHHS 110 18 pokiB. Y I0pOCHMX MAIll€HTIB CTATUCTUYHO 3HAYYIIE
MOKpaIIeHHs 0yJI0 HasBHE 3a OLIHKOIO 3HMXKEHHS PIBHA OJIIrocaxapuiiB B CUPOBATIII
KpOBI, 3a IHIIMMU MOKa3HUKaMu (TeCT 3-XBWJIMHHOI CXOAOBOiI MNpoOH, TecT 6-
XBUJIMHHOI XO0Jb0M, (opcoBaHa KUTTEBA €MHICTh JIEr€Hb) OYJO BCTAHOBJIEHO
cTabim3anio crany. Pe3ynbraTu, OTpUMaHi Ipy NMepioAl CocTepexeHHs 10 12 pokiB
(myOumikariss Guffon et al.,, 2024) cBiguate mnpo 30epeKCHHS TCHMACHIIT IIOA0
MOKpailleHHs: GyHKI[IOHATBHUX TOKa3HUKIB a00 cTtabimizalii cTany y AiTei 3 anbda-
MaHHO3UI030M, Y JIOPOCIUX TAIIEHTIB Pe3yIbTaTH 3aUIIAINCH CTAOUIBHUMH abo
Je1110 3HM)KYBAJIKCh.

3a pesynpTaTaMu Bepudikailii aHamizy npodiiro 6e3nexku BeIMaHazorw aibda 3a
nanumu fociimkenas thLAMAN-05 (my6mikarist Borgwardt et al., 2018) ne Oyio
BCTAHOBJICHO CEPHO3HUX MOOIYHMX peakiliid, MOB's3aHUX 3 JiKyBaHHsSM. [Ipodins
KOPHCTI Ta PU3HMKY 3aCTOCYBAaHHSI BeJIMaHa3U alb(a € COPUIATIUBUM.

Pe3ynbTaT mpoBeAEHOro 3asBHUKOM aHaji3y e€(pEeKTUBHOCTI BUTpAT CBIAYaTH
npo Te, 10 3acTocyBaHHA BenMaHasu anbda 3 HIIT nns dbepmentozamicHoi Tepamii
IPY HEHEBPOJIOTTYHHUX MPOsBaX 3aXBOPIOBAHHS y MAlI€HTIB 13 alb(a-MaHHO3UI030M
JIETKOTO Ta IMOMIPHOTO CTYIEHIB TSXKKOCTI Ma€ JOJaHy KOpPHUCTh, MPOTE € OLIbII
BuTtpaTHUM TnopiBHsHO 13 HIIT, mo € kopektHuMm. [HKpeMeHTanbHUN MOKa3HUK

€()eKTUBHOCTI BUTpAT (ICER_ rpa/QALY nns nitei, _

rpa/QALY niis miTiTKIB Ta rpH/QALY 17151 AOpOCINX) IEPEBUIIYE 5
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BBIIl na aymry HaceneHHs y KOXHIM 3 BIKOBHX TIpym, TOOTO Taki BHUTpaTH €
Hee(DeKTUBHUMH BiJIITOBITHO JIO IITKAJIM PEeKOMEHT0BaHUX rpaHn4HuX 3HaueHb [CER B
VYkpaini. Bomnowac 3HauenHs mokaznuka ICER mominpHO iHTEpmpeTyBaTH 3
ypaxyBaHHSM OCOOJIMBOCTEH MOJCITIOBAHHS JIaHOI HO30JIOTii Ta HEOOX1THOCTI
3aCTOCYBaHHS €KCIEPTHUX TMPUIYIIEHb, $KI Yy HaJaHIi 3asgBHUKOM MOJEII
(hapMaKOEeKOHOMIYHOT'O aHaIi3y BIAMOBIIAIOTH PE3yjbTaTaM OMUTYBAaHHS KIIFOYOBHX
JiepiB JyMOK Ta eKcrepTiB BenmukoOpuTaHii, K1 Xo4ya B IIIJIOMY 1 HE Cymnepedarh
OCTaHHIM JOCTYITHHUM CTaHOM Ha 3apa3 JOBIOCTPOKOBUM JIaHUM, TPOTE HE
BpPaxoBYIOTh iX, a TAKOXK HE OYyJIM BaJIIIOBaH1 3 JOKAJbHUMH KJIIHIYHUMH €KCIIEPTaMHU.
Opnak pe3ysnbTaTd MOJENIOBaHHS CIIiJI 1HTEPIPETYyBaTH HE JIMIIE 3 ypaxyBaHHSIM
dakTOpiB, 10 BIUIMBAIOTh HA PE3yJIbTaTH aHai3y €()EKTUBHOCTI BUTpAT, aje U y
KOHTEKCTI TOro, 10 alibpa-MaHHO3U03 € YIbTpa-op(PpaHHUM 3aXBOPIOBAHHSM, IS
SIKOTO XapaKTepHI 0OMEXEeHUM 00CsT KIIHIYHUX JaHUX Ta, BIAMOBIIHO, HEOOXIAHICTD
BUKOPWUCTAHHS €KCIEPTHUX TMPHUIYIICHb, a €IWHOI JTOCTYITHOIO Ha CHOTOJIHI
(dbepMEeHTO3aMICHOIO Tepami€ro sl JIKYyBaHHS MAIl€HTIB 13 1IUM 3aXBOPIOBAHHSAM €
BeJIMaHa3a ajbda.

Po3paxyHOK 11010 MONEpeaHbOI OLIHKKM MOTPEOH OXOpPOHH 3J0pOB'S Y
3as1BJICHOMY JIIKApCHKOMY 3ac001 € OPIEHTOBHUM Ta IMOCJI1IOBHUM 3 aHAJI30M BIUIUBY
Ha TIOKa3HUKU Oromkery. I[lpore, mpeacTraBieHuili poO3paxyHOK MOTPEOH CIijl
pO3IIIA/IaTH K OPIEHTOBHUM 3 HEOOXIJIHICTIO MEPIOUYHOTO YTOUHEHHSI Ha OCHOBI
aKTyaJbHUX JaHUX MPOQIILHOTO 3aKJIay OXOPOHHU 3/I0POB'S, BpaX0oBYIOUH ophaHHUM
CTaTyC JOCIIKYBaHOT HO30JIOT1i.

3a pe3yapTaTaMu aHaji3y BIUIMBY Ha OOJIKET BCTAHOBJIEHO, 110 3aCTOCYBaHHS
Benmanazu anbda 3 HIIT € Oinbm Butpatnum, Hixk HIIT, mo € xkopektHum, —
JOJIATKOBHI BIUIMB Ha OOJIKET MPOTATOM 5 POKIB aHaJ3y MPU MOBHOMY NEPEXOAi
MALIE€HTIB HA TEPaIio BEJIMaHa3010 ab(a KOJMBAETHCS Bl Bij TPH 10

rpH. BruuB Ha OropkeT 3a0e3neueHHs 4-5 naiieHTiB y YaCTUHI BUTPAT
Ha 3asBJIEHUH JIKapchkuil 3aci0 € cepeanim (y niama3oni 38 muH rpa — 100 MiIH TpH)
y KO’)KHOMY 3 I1’ITH POKIB aHami3y. [I[poTe BUKOpUCTaHHS 3asiBHUKOM B aHaIi31 BIUTUBY
Ha MOKa3HUKH OI0/KETY 3MOJIETbOBAHUX BUTPAT 3 Mojiei MapkoBa, sika 6a3yeThCs Ha
JTAaHUX OMUTYBaHHS KIIOYOBUX JIJIEPIB TYMOK Ta eKcriepTiB BenukoOpuTanii, BruiBae
Ha TOYHICTh PE3YJIbTATIB aHATI3Y BIUTMBY HA MOKA3HUKH OIOJIKETY.

4. PexoMeHaamii mo/10 BKJI4YEHHS (BUKJIKYEHHS) JIKapCcbKOro 3acoly /10
(3) HamioHaabHOro mepesiky OCHOBHHX JIiKapcbKHX 3aco0iB Ta (a0o)
HOMEHKJIATYP (mepeJiikiB, CIUCKIB, pPeecTpPiB), 10 3aKYNOBYKThCHl 32 KOIUTH
AEpP:KaBHOTO  OrMKeTy s BHKOHAHHA  IporpaMm Ta  3AiliCHEHHS
HEHTPAJTI30BAHUX 3aXO0AIB 3 OXOPOHM 30pOB’s, Ta (2a00) pexkoMeHAALIl L1010
3aCTOCYBAaHHSl /IS WiJled OXOPOHH 30POB’s JIKaApCbKOro 3aco0y, omJara,
3aKkyniBjsi a00 BiIIKOAYBAaHHA BapTOCTi $AKOI0 3IMCHIOETHCS 3 METOI0
BHKOHAHHA PEriOHAJbHUX HJILOBUX MPOIPaM 3 0XOPOHH 3/10POB’si, 1110 NOBHICTIO
YHM YaCTKOBO (PiHAHCYIOTHCS 32 PAXyHOK KOWITIB MicleBHUX OroaxeTiB, Ta (a00)
pexoMeHAaNlil m0/10 YKJIaJAeHHs 200 MPOJOBKEHHS il (IIPOJIOHTaIlil) 10rOBOPiB
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KEePOBAaHOI0 a0cTymy Ta (a00) iHmi pekomMeHaaunii y pa3i He0OXiIHOCTI yXBaJIeHHS
pillieHb B CHCTEMi 0XOPOHHM 310POB’sI

BiamoBimao mo nm.2 m.6 Ilopsaky mpoBefeHHS ACP)KABHOI OIMIHKKA MEIUYHHX
TEXHOJIOT1H, 3aTBepHKeHOTO TTocTanoBo0 KMV Bix 23.12.2020 Nel1300 31 3miHamu,
OyJi0 3M1MCHEHO Jep:KaBHY OLIHKY MEIMYHOI TEXHOJIOTIi JJIsl JIIKApChKOTO 3acoly
JIAM3E/JIE — nopomiok a1t po3unny aist iHGy31id; o 10 mry ¢akoni; mo 1 guakony
B KapToHHI kopoOui; PIT UA/18519/01/01, Tepmin mii 3 22.02.2021 no 22.02.2026,
JUISL JTIKYBaHHS TAIll€HTIB 13 ainb(a-MaHHO3MI030M JIETKOTO Ta MOMIPHOTO CTYIEHIB
TSOKKOCTI B SIKOCTI (pepMEHTO3aMICHOI Teparii Mpu HEHEBPOJOTIYHHX IpOosBax
3aXBOPIOBAHHS IIOJI0 MOJIMBOCTI BKJIFOUEHHS JIIKAPCHKOTO 3ac00y 10 3aKyIliBEJb
Yyepe3 3aCTOCYBaHHS MPOLEAYpU JIOTOBOPIB KEPOBAHOIO JOCTYMY BIAMOBIIHO 0
nosioxenb nocranoBu KMV Big 27.01.2021 p. Ne61 “Jlesiki nuTaHHs 1110710 IOTOBOPIB
KEpOBAHOIO JOCTYIy Ta 3yMMHEHHA MAii ab3aily mepmoro MyHKTY | MOCTaHOBHU
Kabinety MinictpiB Ykpainu Big 25 0epe3ns 2009 p. Ne333”.

BignoBimno no mn. 22 Ilopsaky NpOBEICHHS JE€p’KABHOI OLIHKA MEIMYHHUX
TEXHOJIOT1H, 3aTBep/KeHoro noctaHoBoro KMV Bix 23.12.2020 Ne 1300, BUCHOBOK
YIOBHOBA)XEHOTO OPTaHy Ma€e peKOMEHJALIMHUI XapakTep.

3a pe3yibTaTaMu pPO3TISAY TMPOEKTY BUCHOBKY YIOBHOBR)XEHOTO OpraHy 3
OI[IHKY MEAMYHUX TEXHOJIOT1H, OIIHKH (aHai3y) pe3yJIbTaTiB MOPIBHAIBHOT KITHIYHOT
e(eKTUBHOCTI, O€3MEKH Ta EKOHOMIYHOT JIOIIJILHOCTI BeIMaHa3! ab(a JIsl JTIKyBaHHS
MAII€HTIB 13 aJIb(a-MaHHO3UI030M JIETKOTO Ta IIOMIPHOTO CTYIEHIB TSKKOCTI B IKOCTI
dbepMeHTO3aMICHOT ~Tepamii Mpu  HEHEBPOJIOTIYHMX TNPOsSBaxX 3aXBOPIOBAHHS
ExcriepTHUM KOMITETOM 3 OIIIHKKA MEIUYHUX TEXHOJIOT1H Jlep>KaBHOTO MiANMPUEMCTBA
“Jlep>xaBHMI €KCTIEPTHUM 1TEeHTp MiHICTepCTBa OXOPOHH 30pOB'ss YKpaiHu™ (maimi —
ExcniepTHuii koMiTeT) OyJ10 3a3HaY€HO HACTYITHE.

Pesynomamu nopisnsanvroi kniniunoi eghekmuenocmi (pe3yibmamueHicms):

Kuniniyna eextuBHICT BeTMaHa3u asibda (3a ganumMu aociipkeHas thLAMAN-
05 (myOmikaris Borgwardt et al., 2018)) 3 mepiomom croctepeskeHHsT 52 THXKHI
0a3yeTbCsl HA CyporaTHIM KIHIIEBIM TOYIl: 32CTOCYBaHHS BeIMaHa3! ainb(a MOPIBHIHO
3 manedo MPU3BOIAUTH /10 3HWKEHHS PIBHS OJIIrOCaXapu/iB B CHPOBATIl KPOBI Ha
70,5% 31 cTaTUCTUYHO 3HAUyIIO0 pizHHIEo (p < 0,001). 3a iHIIMMHU OIIHIOBAHUMU
KIHIICBUMHA TOYKaMU OyJi0 OTpPUMAHO KJIIHIYHO 3HAYYIIE€ TMOKpAIICHHS TpU
3aCTOCYBaHHI BeJIMaHa3u alib(a MOPIBHAHO 3 IJIanedo 0e3 CTaTUCTUYHO 3HAUYIIOi
PI3HHII — TeCT 3-XBWJIMHHOI cX0A0BOi mpodu (+3%; p = 0,648), TecT 6-XBUIMHHOT
xonp0u (+1,9%; p = 0,66), popcoBana kutTTEBa EMHICTH JiereHb (+8,4%; p = 0,27).

[Tpu inTepnperartii JTaHUX pe3yabTaTiB BApTO BPaXxOBYBaTH, IIIO:

- BOHU IPYHTYIOTHCS Ha HEBEJUKIM KUIBKOCTI MaIleHTIB (OOMeXeHa CTaTUCTHYHA
HNOTYXHICTh JOCTIPKEHHS), MAaIOTh HEBEJIUKY TPUBAIICTh CIIOCTEPEKEHHS Ta BUCOKY
BapiaOeNbHICTh (PYHKI[IOHATBHUX TTOKA3HUKIB y MAII€HTIB 3 ajb(a-MaHHO3UI030M;

- 1H(opMallis MOA0 3aCTOCYBaHHs Haikpaioi miarpumyrodoi tepanii (HIIT) B
nociimkeHHi thLAMAN-0S5 BijicyTHs.

Kiiniyna eexkTUBHICTh 3aCTOCYBaHHS BeIMaHa3u ajib(da y aiTed 10 6 pPokiB 3
anbha-manHo3u1030M (nociimkeHHss thLAMAN-08; n = 5, nitu Bikom Bix 3,7 10 5,9
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pPOKIB, fKI OTpUMYyBaJIM BeJMaHa3y anbpa 1 MI/Kr B/B LIOTHXKHS MPOTATOM
>24 MicsI[iB): BCTAaHOBJICHO 3HMKEHHsI PIBHIB OJIITOCaxapuiB B CHUPOBATII KpPOBI,
nigBuiieHHsa piBHIB IgG i BiporifiHe MOKpamieHHs (YHKI[IOHATbHUX MOKAa3HUKIB Ta
CIIyXY.

PesynbpraTtn HoBoi rio0anbHOi MOI€II BIAMOBII HA JTIKYBaHHS TP 3aCTOCYBaHHI1
BeIMaHa3M anbda (myosaikamis Harmatz et al., 2018) cBiguats, mio micas 12 micsIiB
JKYBaHHS 3arajibHy BIJIOBIJb Ha JIIKYBaHHS OyJIO A0CATHYTO y 87% mMalli€eHTiB, sKi
OTpUMYBaJu BesiMaHa3zy aib(a (n = 15), mopiBusaHo 3 30% nanieHTiB, iK1 OTPUMYBAJIA
miane6o (n = 10).

3a nanumu iHTerpoBanoro ananizy thLAMAN-10 (N = 33) na ocHoB1 00'eAHaHOT
iHpopMmarii 3 gocmimkenb [-III da3u Ta mporpamMu CHiBUYTIMBOIO BUKOPHUCTAHHS
JOCJIIKYBAHOTO JIIKAPChKOro 3acO00y 3 TEPMIHOM CHOCTEPEKEHHS 110 4 POKIB OYJIO0
OTPMMAHO CTaTHUCTHYHO 3HAYYIll PE3yJbTaTH KIIHIYHOI €()EKTUBHOCTI BEIMaHa3H
anb(a NOPIBHIHO 3 BUXIAHUM PIBHEM:

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

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

- B TeCTl 6-XBWIMHHOI X0160u (p = 0,05);

- 32 OI[IHKOIO TOKa3HUKIB (POPCOBAHOI KUTTEBOI eMHOCTI JiereHb (p = 0,007; p <
0,001).

Bapro 3ayBakutu, 1110 IpH NOJIOBKEHOMY MEPI0/1 CIOCTEPEKEHHS (10 4 POKIB)
OTPUMAaHHs CTAaTUCTUYHO 3HAUYLIOTO pPE3YyJbTaTy 3a OLIHIOBAHMMM MOKAa3HUKAMHU
CTaJI0 MOXJIMBUM 3aBJSKHM IMIJBUIICHHIO CTATUCTHYHOI MOTYXHOCTI aHali3y,
3YMOBJICHOMY O00'€ THAaHHSM JaHUX 3 KUIBKOX JOCIIKEHb 1, BIAMOBIIHO, OUIBIIOO
KUIBKICTIO TalieHTiB. [lpw aHamizi JaHWX BIAMOBIAHO JO BIKOBHUX KaTeropii
iHTerpoBanoro ananizy rthLAMAN-10 Oyno BCTaHOBIEHO HAasBHICTh KJIIHIYHOI
e(eKTUBHOCTI BeJIMaHa3| ajb(a 3a OLIHKOIO 3MIHU PIBHS OJIITOCAXapH/IiB B CUPOBATIII
KpOBI I JAITe Ta JOpOCIMX, B TOM 4ac sSK 3a IHIIMMHM MOKa3HUKaMU IepeBara
30epiranach NEPEeBaXHO JIJISl MALIEHTIB, sIKI MOYalM JiKyBaHHA 10 18 pokiB. Takox
MOTP1OHO 3a3HAYUTH, IO OTPUMAaHI PE3yIbTaTH IIOJ0 HASBHOCTI KJIIHIYHOI MepeBaru
BEeIMaHa3u ajb(a MOPIBHSHO 3 BHUXIAHUM PIBHEM NpPHU MEPIOAl CHOCTEPEKEHHS
pOTATroM 4 POKIB MIATBEPKYIOThCS pe3yibTaTaMu JOJAaTKOBO HalaHOi 1H(opMarii
3asIBHUKOM B JIOCHE TPH MEPIOA1 CIIOCTEPEIKEHHS 10 12 pOKiB HA OCHOBI JTOCIIIKEHb
rhLAMAN-07 ta thLAMAN-09 (ny6unikamis Guffon et al., 2024). 3a o1iHKo0 piBHS
oJIiIrocaxapuiB y JOPOCIUX Ta AITel Oyau oTpuMaHi Mo Ai0H1 pe3yiabTaTH. 3a OI[IHKOIO
(GyHKITIOHATPHUX MOKA3HUKIB!

- Y IUTSYOI KOTOPTHU MAIli€HTIB 30epirasiach TEHIEHIIIS 11010 MOKpAIIeHHs a0o
cTabiizallii cTany;

- Y JOPOCTUX MAIll€HTIB 3aJIUIIATUCh CTAOUTBHUMU a00 JICI0 3HIKYBAINUCH.

besneunicmo:

3a manumu nociimkenas tThLAMAN-05 (my6mikariss Borgwardt et al., 2018)
noOIYHUX peaKilii, MOB'I3aHMX 3 JIKYBAHHSM, K1 PU3BOAUIIM 10 IPUITUHEHHS YYaCTl
B JOCJIIDKEHHI a00 JIeTaabHOIo BUMNAAKY, HE Oys0 3adikCOBaHO; 3apeecTPOBAHO 5
cepiio3HMX MNOOIYHUX peakiiil, 4 3 sKkux Oylu PO3I[IHEHI SK HEe TMOB’A3aHl 3
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JIKyBaHHSM; JUIle | maieHT, IKuii OTpUMyBaB BelIMaHa3y anb(a, MaB piBEHb aHTUTLI
10 Jikapcbkoro 3acody > 80 Ox/mi (y Hporo Bunukiu [1P, moB’s3aHi 3 iH]Yy3i€ro).

3a manumu npoananizoBaHoro 3asBHUKOM PSUR Bix 15.05.2023 poky Oynu
imeHTH(iKOoBaHI BAXKJIMBI PU3MKH TPH 3aCTOCYBaHHI BelMaHa3u anb(da, a came,
BaxnuBumMu nOOTEHIIWHUMUA

pU3UKaMu OyJu

3a nanumu PSUR nipodins kopHcTi Ta pU3MKy BeJIMaHa3u aib(a He 3MIHIOETHCS.
Egexmusnicmo sumpam na 3as6nenuil 1ikapcobKutl 3acio i ananiz 6nau8y maxux
sumMpam Ha NOKA3ZHUKU 01004cemy 8i0N08i0HO 00 PeKOMEHO0BAHOI WKAIU CPAHUYHUX
3HA4eHb IHKPEeMEeHMAIbHO20 NOKA3HUKA eQeKmUEHOCMI Umpam ma WKai ix 6niugy
HA 0epHCa8HULL OI00HCem:
3rigHo (apMaKOEKOHOMIYHOI MOJIEN 3asiBHMKA 3HAYEHHS I1HKPEMEHTAIBHOIO
noka3Huka eextuBHocti ButpaT (ICER) npu 3acTocyBanHi Benmanasu anbgha 3 HIIT

nopiBHsAHO 13 Jjumie HIIT cTaHOBUTS:
rpa/LYG as miamiTkiB Ta rpa/LYG nns gopociux;
rpa/QALY nnsa mitei, rpa/QALY nst miamiTKiB Ta
rpH/QALY nist nopocnux. BianmoBigHO 10 MIKaNyW peKOMEHIOBAHUX
rpannunux 3HadyeHb [ICER B VYkpaini BuUTpaTH y KOXKHIM BIKOBIA TIpymi €
HeedexkTuBHUMU, ockiTbKU 3HaueHHs [CER (rpa/QALY) nepesunrye 5 BBII Ha gymny
HaceseHHs (659 720,00 rpH) 1 CTAaHOBUTH BBII na nymry HaceneHHs i AiTEH,
- BBII na nymy HaceneHHs U1 HiUTITKIB Ta - BBII na gymy HaceneHHs s
JOPOCIIHX.

3a pe3ynbTaTaMu aHalidy BIUIMBY Ha TMOKa3HUKUA OIOKETYy TpPH TOBHOMY
Mepexo/ii MaIlleHTIB Ha Tepariio BeJIMaHa3010 alib(a BCTAHOBJICHO JTOJATKOBUI BILIWB
na Gromrer, mo xomsactses i TN - - T -
BianoBigHo 10 peKOMEHI0BaHOT IIKAJIX OLIIHKU BIIMBY Ha OIOJKET II0J0 BUTPAT HA
3asBieHuil JI3 B Ykpaini Ha mijcTaBl AaHUX AepxkaBHUX BuTpar Ha JI3 y 2021 poui,
MOKa3aHo, 10 MPHY MMOBHOMY TE€PEX0/1i MaIll€HTIB Ha Teparito 3asBjieHUM JI3 BIUIMB Ha
Oro/pkeT o0 BUTpaT Ha 3asBieHuid JI3 € cepemnim (y miamazoni 38 000 000 -
100 000 000 rpH) y KOXKHOMY 3 IT’ITH POKIB aHAJII3Y.

Axicmb 00Ka308Ux 0AHUX:

Ominky wmetomonoriunoi sikocti  gocmimxeHHss rthLAMAN-05 (myOGumikaris
Borgwardt et al., 2018) Oyno npoBeaeHO YIOBHOBa)XEHUM OpPraHOM 1 BCTAHOBJICHO
HOTO MPUNHATHY METOI0JIOTIYHY SIKICTh (BCTAHOBJICHO HU3bKHM PU3UK CUCTEMATUIHOT
MOMUJIKH TP BUKOpHCcTaHHi iHcTpyMeHTYy «Risk Of Bias — 2 (ROB 2)»).

Opeanizayiuni kpumepii

B Vkpaini Ta CBITI HE 3apeeCTPOBaHI 1HIII JIIKAPChKI 3aCO0M (OKpIM BeIMaHa3U
anbQa) 13 MOKa3aHHAM AJI1 MEITUYHOTO 3aCTOCYBAHHS MpH alb()a-MaHHO3UI031.

B Vkpaini He 3aTBepkeH] YHIPIKOBaHUN KIIIHIYHUIA MPOTOKOJ abo cTaHAapTU
JiKyBaHHS anb(a-MaHHO3U03Y, MIPU 1IOMY JIOCTYITHA Teparis, sika TPOBOJAUTHCS Y
NaIl€HTIB, CIPSAMOBAHA HA YCYHEHHS CUMIITOMIB, YIIOBUIBHEHHSI MTPOTPECYBAHHS Ta
MOKPAIICHHS SIKOCT1 JKHTTSI.

rpa/LYG npna  gitei,
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Benmanaza ane(a He BkIOYeHa A0 bazoBoro mepemniky OCHOBHHUX JIKapChKUX
3aco6iB BOO3, 2025 poky (WHO Model List of Essential Medicines).

Benmanaza anbda cxBaneHa YTNpaBiiHHSIM 3 CaHITAPHOTO HAIISIAY 3a SKICTIO
Xap4oBHX MPOAYKTIB Ta jikapcbkux 3aco0iB (FDA, 2023), a takox Kiiniunoro
HactaHoBoto Oscar (2024) no 3acToCyBaHHS B SIKOCTI MepIioi (hepMEeHTO3aMICHO1
Tepamii JJIs JIIKYBaHHS MpPOsIBIB anb(ha-MaHHO3UI03y, He moB s3aHux 3 [[HC, y
JOPOCIIMX Ta AITEH.

Benmanaza anbda pexomenmoBana (KepiBHUIITBO 3 JiKyBaHHS —aib(a-
MaHHO3U103y bpUTaHCHKOT rpynu criaJKoBUX MeTaboIIYHUX 3axBopioBaHb (Guidance
for the treatment of Alpha Mannosidosis, British Inherited Metabolic Diseases Group),
2025 Tta MOHITOPUHT Ta KOOpJWHALISI KOMIUIEKCHOT JOTIOMOTH MallieHTam 3 alibda-
MaHHO3UJ030M: TIJ00alibHe KOHCeHcycHe pnociimkeHHs [endi (Monitoring and
integrated care coordination of patients with alpha-mannosidosis: A global Delphi
consensus study), 2024 no 3acTocyBaHHsSI B SKOCTi (pepMEHTO3aMICHOI Teparii mpu
HEHEBPOJIOTTYHHUX MPOSIBAX 3aXBOPIOBAHHA Y TMALI€HTIB 13 aib(a-MaHHO3UA030M
JIETKOTO Ta MOMIPHOTO CTYTIEHIB TSKKOCTI.

Benmanasa anea cxBanena aJis JiKyBaHHS alnb(pa-MaHHO3UI03y 0€3 OPYIICHHS
HC (TepaneBTuunuii 6r01eTeHh AMEPUKAHCHKOTO KOJIEHKY MEIUYHOT TEHETHKHU 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 pexkomMeHJOBaHA IS JIIKyBaHHS TAIIEHTIB 3  aibda-
MaHHO3UJI030M TIPH HEHEBPOJIOTIYHHX TMPOSIBAX 3aXBOPIOBAHHS HACTYIMHUMU
MDKHApOIHUMHU KITHIYHUMH HACTAaHOBaMM:

- KepiBHULITBO 3 JiKyBaHHS ajibpa-MaHHO3UA03y BpUTaHCHKOT rpynH CriaIKOBUX
MeTabOIYHUX 3aXBOPIOBaHb, 2025;

- MOHITOPUHT Ta KOOpPJWHAILIS KOMIUIEKCHOI JOMOMOTM TalleHTaM 3 ajb(a-
MaHHO3HUJI030M: IJ100alibHe KOHCEeHCYycHe nociimkenns Hendi, 2024;

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

- TepaneBTruHuMii Or0JI€TEHP AMEPUKAHCHKOTO KOJEIKY MEJAMYHOI T€HETUKH Ta
reHomiku, 2024;

- HamionanbHa opraxizamis 3 opdaHHUX 3axXxBOpPIOBaHb. AJjb(ha-MaHHO3HUI03,
2023.

Enioemionociuni nokasuuxu w000 oxpemozo 3aX680pHEAHHS: NOUUPEHOCHI,
3aX60pPIOBAHOCMI MA CMEPMHOCMI 8 YKpaiHi

CranoMm Ha 2023 pik cepes 7 malieHTiB 3 anbga-MaHHO3UI030M (3 gopocnux, 4
niTel) 4 malieHTd Malu HeBpoJsioriuHui crtatyc (2 popocnux, 2 niteit). Tomy,
MOKAa3aHHs /10 3aCTOCYBaHHS BeIMaHas3u anbda manu 2 niteid ta 1 nopociuii.

Cranom Ha 1 ciuns 2026 poky y JHII «Hamionanbna autsya crneriaidizoBaHa
nikapHsa «Oxmataut» MO3 Ykpainu» ciocrepiraerbes 9 nauieHTis Big 6 10 29 pokis
3 MOMipHOI0 (hOpMOIO alb(Pa-MaHHOZUI03Y.
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Perpeciitnuii anani3 (Ha ocHOBI goctynHux gaHux 2018-2023 pp.) mokasas, mo
KUTBKICTh MAIIEHTIB 13 alb(pa-MaHHO3U030M MOKE CTAHOBUTH Bij 8 marienTiB y 2025
pori 1o 12 martientiB y 2029 porri.

KinpkicTh mari€HTiB, SIKUM MOKe OyTH MpH3HAueHa BeiMaHasza anbda y 2026
porti — 4, y 2029 porti — 5.

Coyianvni, emuyni, Opeauizayiuii ma iHWi ACNeKmu.

Anbda-MaHHO3MI03  BKIOYEHO JIO Tepeiiky  piakicHux  (opdaHHUX)
3aXBOPIOBaHb, IO MPHU3BOIATH /10 CKOPOUEHHSI TPUBAJOCTI KHUTTS XBOpHUX abo iX
1HBaiAM3alii Ta ISl SKUX ICHYIOTh BHU3HAHI METOJW JIIKYBaHHS, 3aTBEP/KEHOIO
HakazoM MO3 Vkpainu Bin 27.10.2014 Ne 778, 3apeectpoBaHoro B MiHicTepCTBI
foctuilii Ykpainu 13 mucromaga 2014 poky 3a Ne 1439/26216. Ilepmioueprore
3a0e3ne4yeHHs] MPOQIIAKTUKH, PaHHBOI [JIarHOCTHKU 1 JIKYBaHHS Op(aHHUX
3aXBOPIOBAHb € OJIHUM 3 MPIOPUTETHUX HAIIPSMIB PO3BUTKY c(hepr OXOPOHU 3/10pOB’s
Ha 2026-2028 poku BianosiaHo 10 Hakazy MO3 Ykpainu Big 30.12.2025 Ne 1976.

3actocyBanHa JI3 Benmanaza ansha (JIAM3EJE) nns depMmeHTO3aMiCHOI
Tepamnii y Mami€eHTiB 13 alb(a-MaHHO3UI030M JO3BOJIUTH 3MEHIIMTH YaCTOTY
peuuIuBHUX 1HQEKIN (0COOIMBO BEPXHIX AMXAIBHUX IUISIXIB), JEreHeBl 1HQEKIII,
3amalieHHsl cepeqHboro Byxa (y mited mepmux 10 pokiB KHUTTs), MpodilakTyBaTH
PUTITYXYBaTICTh, 3aTPUMKY MCHXOMOTOPHOTO PO3BUTKY, a Y MAIEHTIB MPOTITOM
JPYTOTro Ta TPEThOTO JECATUIITh JKUTTS 3MEHIIIUTH PO3BUTOK MOJIIAPTPOIIATIi, aTaKcii,
M’S130BO1 cJ1a0OKOCT1, aHOMaJIIi cKeneTa (10 MoTpedyBaTUME JOMOMIKHUX 3aC001B IS
X0JIbOH, JAOMOMDKHOTO O0JIaJHAaHHS BJOMa Ta IHIIKX 3ac001B peadimiTarlii), TOOTO
3MEHIIUTH 1HBAJII3AIl[0, COINaJbHY 130JISI[i10, 3arajoM 03BOJIUTH IT1JBHIIUTH
SAKICTb KHUTTS.

3a pesynapTaTaMu 3acigaHHs EKCepTHOTO KOMITETY 3 OLIHKM MEIUYHHX
TexHoJorii  [lepskaBHoro — miampuemMctBa  “Jlep)KaBHUM  €KCIIEPTHUH  LIEHTP
MiHicTepcTBa 0XOpOHH 340pOB’ sl YKpainu™, mo Biadynock 15.01.2026, 6yno HagaHo
HACTyIHI peKOMEH/IALIIi:

1) BPaxOBYIOUH PE3YJbTATH OLIHKHU KJIIHIYHOI €()eKTUBHOCTI, O€3MeKH, sKi
0a3yloThCsi Ha JIOKa30BUX JIaHMX, pe3yJibTaTaXx €eKOHOMIYHOi JIOLUIBHOCTI,
€M1IeMI0JIOTTYHHX JTAHUX 11100 TOMUPEHOCT1 HO30JIOT1, JIIKApChbKUH 3aci0 BeIMaHa3a
anbdpa (JIAM3EJIE) nist pepmenTo3amicHOT Teparii Npyu HEHEBPOJIOTTUHUX MPOsBax
3aXBOPIOBAHHS y MAIIEHTIB 13 alb(ha-MaHHO3UI030M JIETKOTO Ta TOMIPHOTO CTYIIEHIB
TSOKKOCTI PEKOMEHJIOBAHO BKJIIOYUTH 10 TiepelnikiB JI3 pexoMeHoBaHUX 00
VKJIaJCHHS JOTOBOPIB KEPOBAHOTO JIOCTYIIY;

2) BKJTFOUUTH HAJICKHY 1HPOPMAIIIIO 010 JIKapchKkoro 3acody Benmanaza
anbdpa (JIAM3EIE) no [depxxaBHoro ¢popMyisipa JiKapCchKuX 3aco0iB (BUITYCK 18).

5. In¢gopmanist IOA0 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy

Bignosiguo g0 m. 21 Tlopsiiky BHCHOBOK yMOBHOBa)KEHOTO OpPraHy CTOCOBHO
BIJIMOBIAHOT MEAUYHOI TEXHOJIOT1l BBAXKAETHCS YUHHUM JI0 MOMEHTY IPOBECHHS
HOBOI1 JIEP>KaBHO1 OI[IHKM MEIUYHOT TEXHOJIOT11.
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