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No Ha Ne BIJI

BucHoBok
YIIOBHOBAKEHOI'0 OPraHy 3 AepsKaBHOI OHIHKY MeUYHHMX TEXHOJIOTIH 3a
CKOPOYEHOI0 MPOLEeAYPOI0: iMirIonepasa

Hepowcasna oyinka MeOUUHUX MEXHONO02IU 3A CKOPOYEHOK Npoyedypoio 3a
36epuennam MO3 Vkpainu npogedena ynoeHo8axMceHUM 0Opeanom 3 0epIHcasHoi OYiHKU
MEOUUHUX MeXHOI02Il 810n08I0HO 00 sumoz Ilopsaoky nposedeHHs 0epiHcasHOi OYiHKU
MEOUUHUX MEXHON02IU, 3ameepddiceHo2o nocmarnosoio Kabinemy Minicmpie Yxpainu
6i0 23.12.2020 Nel300 ma cknadaemvcsi 3 auanizy nopieHANbHOI eheKmusHocmi
(pe3ynomamusHocmi), 6e3nexu ma niugy Ha 0100icem JiKapcbKo2o 3acoby Ha OCHOBI
oaunux 3 GIOKpumux oOdicepen iHgopmayii. BUCHOBOK YNOBHOBANCEHO20 Op2aAHYy 3
0epiHcasHoi  OYIHKU MeOUYHUX MEXHOA02IU 3a CKOPOYEHOI Npoyeodypoio Mae
pexomeHoayitiHuti xapakmep. Jlaui HA0aui y BUCHOBKY AKMYANbHI CMAHOM HA O0amy
11020 Ni020MOBKU.

1. Indopmanis mnpo gary npoBedeHHS [I€PKABHOI OHMIHKH MeIUYHHUX
TEXHOJIOTI 32 CKOPO4YEHOI0 TNPOLEAYPOI0 3asIBJIEHOI0 JIKAPpCHKOro 3acody:
23.05.2022.

2. Indgopmanis npo 3asiBJIeHNH JiKapcbKuUil 3aci0

Cranom Ha 23.05.2022 p. B JlepxkaBHOMY peecTpi JiKapChbKuii 3aci0 iMirironepasa
IPECTABIEHUH TAKUM TOPTOBEILHUM HaiMEHYBAHHAM: !

! http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&sklad=%E4%E8%EC%E5%F2%E8%EB%F4%F3%EC%E0%F0%E0%F2
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1) nailimenyBaHHs (mpisBuIne, iM’f, MO0 0aTbKOBI) 3asiBHHKA Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOIO0 3aC00Yy:

HEPE3MM® 400 O/, mopowmok sl MPUroTyBaHHS KOHIIEHTPATy I PO3YUHY
s 1HGy3id o 400. Bupo6uuk: Jlonna bionomkike, Tak., CIIA; Ixenzaiim Ipnann
Jlimiten, Ipnannis; Jxenzaiim Kopnopeiimn, CIIA. 3assauk: [>xen3aiim FOpon b.B.,
Hinepnanau.

2) ToproBeJibHA Ha3Ba JIKapCbKOro 3aco0y:

HEPE3NM® 400 O

3) Mi2KHAPO/JHA HEMAaTeHTOBAHA HA3Ba 200 CHHOHIMiYHe HallMeHYBAHHS:

Imirmonepasza/Imiglucerase

4) ckaaj JikapcbKoro 3aco0y (Iir4i Ta JONMOMIKHI pe4YOBHHM):

1 ¢makon npenapary mictutb 400 OJ1* imirmronepazu™*;

1 Mt pozunny Mictutb 40 O] (mpubiusno 1,0 mr) imirmtouepaszu (400 OZ/10 mo).
*1 omgunuug (OJl) 1OpiBHIOE KITBKOCTI (DEPMEHTY, SIKa KaTajizye Tiipoii3 1 MKMOJb
CUHTETUYHOTO0 cyocTpary napaniTpodenin B-D-rnrokonipano3u (pNP-Glc) 3a 1 xB mpu
temmneparypi 37 °C

5) popma BunmycKy:

MOPONIOK JIJIsl IPUTOTYBaHHS KOHLIEHTPATY ISl pO3UMHY JJis 1H]Y31i

6) ciioci0 3acTocyBaHHS JIKAPCHLKOIO0 3ac00Yy:

VY 3B'SI3Ky 3 TETEPOTCHHICTIO 1 MYJIBTHCHCTEMHICTIO XBOopoOu [omre 103y
npenapaty Lepesum® 400 OJ] BU3HAYAIOTH iHAMBILYaTbHO ISl KOYKHOTO XBOPOTO 3
ypaxyBaHHSM KIIIHIYHUX TPOSIBIB 3aXBOplOBaHHS. byna mokazaHa e(eKTHBHICTH
pI3HUX CXE€M JO03yBaHHS IIOJ0 JIeSIKUX ab0 yCiX HEHEBPOJIOTIYHUX TMPOsBIB
3aXBOPIOBAaHHS. 3acTOCyBaHHS modaTkoBoi go3u 60 OJl/kr 1 pa3 Ha 2 TKHI
OPU3BOAUTH A0 MOKPALIEHHSI F€MaTOJIOIIYHUX Ta BICHEPATBbHUX NapameTpiB dyepe3 6
MiCAIIiB Bijl HOYATKY Tepaii, a mojanklue JikysanHs npenapatom Lepesum® 400 O]
3YIUHS€E MPOrpecyBaHHs a00 3MEHUIYE TSKKICTh YpaXeHb KICTKOBOI CHCTEMHU.
Brenennst nalimenioi a103u, sika craHoBuTh 15 OJI/kr macu Tina 1 pa3 Ha 2 THXHI,
OPU3BOAUTH 10 TMOKPAIICHHS IeMaTOJIOTIYHMX MapaMeTpiB 1 3MEHIIEHHS MpOsBIB
opraHomeralii, mpoTe He BIUIMBAE HAa KICTKOBY CUMIITOMATUKY. CTaHAapTHOIO CXEMOIO
JiKyBaHHS € OJJHOPa30Ba BHYTPilIHbOBEHHA iH(y3is npenapary Llepesum® 400 OJ]
KOXKHI 2 THXHI (11€ TaKOK 3BUYaiiHa YacTOTa, MPH KN 0Jep>KaHO OLIBIIICTD JIAHUX).

[Ticns po3umHEHHS Ta PO3BEJACHHS TMpenapaT 3acTOCOBYIOTH — IUIAXOM
BHYTpilIHbOBeHHOT iHQY3ii. IIpu mouaTkoBux indysisx Llepesum® 400 OJ] cimix
BBOJIUTH 31 MIBUIKICTIO He Ounbie 0,5 onuuuil Ha 1 KT MacH Tia XBoporo 3a 1 XB.

MoskHa pO3TIISTHYTH MOYJIMBICTh 3MIMCHEHHS 1H(QY31M B JOMAITHIX yMOBaX s
MAIi€HTIB, SKI MPOTATOM JEKUIBKOX MICSIIB J00pe TEpEHOCHUIN JIIKyBaHHS
npenapatoM Ilepesum® 400 OJI. PimeHHA Opo MOKIUBICTH 3iHiCHEHHS MHAI[i€HTY
1H(]y31i B JAOMAIIHIX yYMOBax CJiJl NPUUMaTH TICIs PETEIbHOI OLIHKWA Ta 3TiAHO 3
pPEKOMEHJALIIMHU JIiKaps, SKUH NPOBOAUTH TEpaIliio NpenapaTom. 3aiicCHeHHs 1HPY31i
npenapary Llepesum® 400 OJ] camuM HalieHTOM a00 JOIIAAATLHUKOM Y JOMALIHIX
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yMOBax BHUMarae mpoxoJ/>KEHHS BIJIMOBIAHOTO HABUYAHHS Yy MEJAUYHOrO CHElianicTa y
KJTIHII.

MeanyHux MpaniBHUKIB IPOCATh PEECTPYBATH MALIEHTIB 3 XBopoOoto ['oire, B
TOMY YHUCH1 3 XpOHIYHUMHU HEHPOHONMATUYHUMH MPOSBAMH 3aXBOPIOBAHHSA, y PEECTPI
«ICGG Gaucher Registry».

Jitu. Hemae notpeOu y KOpuryBaHH1 O34 MPU 3aCTOCYBaHHI MPEMapary JITIM.

7) indopmanisi NIpo HASIBHICTH IePKABHOI peecTpalii JiKapcbKoro 3aco0y B
Ykpaini:

HEPE3MM® 400 O/I, peectpariiine nmoceigueras Ne UA/8659/01/02, tepmin mii
HeoOMexenui 3 16.08.20182,

8) dapmaxosoriuna aig Jikapcbkoro 3acody Ta KoI 3a aHATOMO-
TepaneBTUYHO-XiMiuHOI0 KJjacudikamiero: 3acobu, MO BIUIMBAIOTh HA TpaBHY
cuctemy Ta Merabouniuni rpouecu. Enzumu. Kog ATX A16A B02.

9) noka3aHHA 10 MeHUYHOI0 3aCTOCYBAHHS, 32 SIKUM IOJAaBaJiacs 3asiBa:

Jlep>xaBHy OLIHKY MeauyHux TexHoiorid (mam - OMT) mnposeageHo 3a
CKOPOYEHOIO TMpolenypor 3a 3BepHeHHSIM MO3 Vkpainu, 1o He mnependadano
noaaHHs 3asBU. Y nucti 3BepHeHH] MO3 (suct Big 16.02.2022 No 25-04/4617/2-22)
3a3HaYeHE HACTYMHE MOKAa3aHHs: JIKyBaHHsS XBopoOu ['omie Tum 1 Ta MOXKIUBICTDH
nepeBeICHHsT 3 IMITJIIOIepa3y Ha Talirionepady abo Benariorepasy JI0poCciux
namieHTiB Ta AiTedl 3 xBopoboro ['ome tum 1 (muct yrounennss MO3 Ykpaiau Bif
26.04.2022 Ne 25-01/9331/2-22).

10) moka3aHHs 10 MeIUYHOI0 3aCTOCYBAHHS BIANMOBIAHO 0 iHCTPYKIil 1J1si
MEIMYHOI0 3aCTOCYBaHHs, 3aTBepa:xkeHoi MO3, 3a HasBHOCTI JAep:KaBHOL
peecTpauii JikapcbKOro 3acody B YKpaiHi:

Lepesum® 400 OJI (imirmronepasa) IMOKa3aHuii i TpUBaIoi (epMEHTO3aMiCHOT
Tepamii XBOpUX 3 MIATBEPIKEHUM J1arHO30M XBOpoOu [olie HEeHEHPOHONMATUYHOTO
tuny (tun 1) abo XpOHIYHOro HEHPOHONATUYHOTO TUMY (THH 3), SIKI MAKOTh KIJIHIYHO
3HAUYYIIl HEHEBPOJIOT1YHI TPOSIBU XBOPOOH.

J10 HEHEBPOIOTIYHUX MPOSIBIB XBOpOOU ['o111e HaslexkaTh:

- aHewmis (Ticis BUKJIIOUCHHS 1HINUX 11 IPUYUH, 30KpeMa JeiluTy 3ami3a);
- TPOMOOIIMTOIICHIS;
- XBOpOOHW KICTOK (IiCJISI BUKJIFOYEHHS 1HIIMX MPUYMUH, 30KpeMa JAeQiluTy
BiTaminy D);
- remaroMerainis abo CrieHOMeraiis.

11) indopmanis mMpo HAABHICTH NMOKA3aHb 10 MEIMYHOr0 3aCTOCYBAHHS
JIKapCbKOro 3aco0y /il BUKOPUCTAHHS MiJ 4aC HAAAHHA MeJIUYHOI JONMOMOIH
NP CTAaHAX, [0 3a3HAYEHI Y NPiOPUTETHUX HANPSIMAX PO3BUTKY cepH 0XOPOHH
310POB’S:

VY nucri 38epHeHH1 MO3 3a3HaueHo, 1110 Ha BUKOHAHHS MYHKTY 3 nmoctanoBu KM
VYkpainu Big 23.12.2020 Ne 1300 (mami - IlocranoBa), a Takox MiANYyHKTIB 4 Ta 5

2 http://www.drlz.com.ua
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nyHkty 8 IlocranoBu, npo norpeOy mposeneHHsa Aep:xkaBHoi OMT 3a ckopodeHoro
IPOLIEAYPOIO OO0 JIIKAPCHKOTO 3aco0y IMIrIolepasa Ta mpenapaTaMyu MOPIBHSIHHS
TaJirolepasa aibda Ta Beyarirolepasa aibda s JikyBaHHsa xBopoou ['omie tum 1.
XBopoba ['omie BXOAUTH 0O MEpeNiKy piakicHUX (opdaHHUX) 3aXBOPIOBAHb,
3aTBepkeHoro Hakazom MO3 Vkpainu Big 27.10.2014 Ne 778, 3apeecTpoBaHOTO B
MinicTepcTsi roctutiii Ykpainu 13 muctonama 2014 p. 3a Ne 1439/26216.

3. BUCHOBOK YNOBHOBAa’KEHOr0 OPraHy IIOAO Pe3yJbTATIB MOPiBHAJBHOI
epexTUBHOCTI (pe3yJbTATHUBHOCTI), Oe3nexkH, e(QeKTHUBHOCTI BHUTPAT HAa
JiKapChKHH 3aci0 Ta aHAJII3Y BIVIMBY HA IOKA3HUKHU OIOKETY

1) naHi 11010 NPiOPUTETHOCTI 3aXBOPIOBAHHS (CTAHY)

XBopobOa ['omie —11e pigKicHa CHajKoBa JII30COMHA XBOpOOa HAKOMMMYEHHS, IO
OXOIUT0OE Tpu OCHOBHI Qopmu (tumu 1, 2 1 3). Buausitorb Takox
¢deTanbHy/HEOHaTaIbHy ab0 MepUHATAIbHO-JETANbHY (QOpPMYy Ta CEpLEBO-CYAUHHY
dopmy (abo anrmiicekoro Gaucher-like disease). Knacudikariist 3a TumamMu 3acHoBaHa
Ha CTYNEHI TSKKOCTI YpaKeHHs HEPBOBOI CUCTEMHU, Billl AeOIOTY XBOpPOOHU 1 TemMmax
IIporpecyBaHHs 3aXBOPIOBaHHA. XBOpoOa BUHMKaAE uepe3 myTarlii B reHi GBA (1g21),
SKUW KOJYy€E JTI30COMHHMM (DepMeHT, TIroKoiepeOpo3naazy abo B AyKe PIAKICHUX
Bunaakax reH PSAP, skuit komye poro Ounok-aktuBaTop (camo3un C). Hedimut
TIIIOKOIIEpeOpO3rIa3u MPU3BOAUT /10 HAKOMWYEHHS BIIKJIA/ICHD TIIOKO3WIIIIEPaMiTy
(abo Oerta-rimokoIEepedpo3uIa3n) y KIITHHAX PETUKYJIOCHIOTEMAIBHOI CHCTEMHU
MEYIHKHU, CEeJIe31HKH Ta KICTKOBOro Mo3Ky (kiitunu ['omie). [lepemaua 3axBoproBaHHs
ayTOCOMHO-peliecuBHa. 3a MiKHapoaHowo kiacudikaiiero BOO3 MKb-11 mae kox
5C56.0Y (Other specified sphingolipidosis)?.

3a gaHMMH BIIKpUTOTO JpKepena iHpopmaiii Mpo PiIKICHI 3aXBOPIOBaHHS
OrphaNet* nommpenicts xBopo6u I'omre cranosuts mpubiusuo 1/100 000. Piuna
3aXBOPIOBAHICTh Ha XBOopoOy ['omie y 3aranbHiil momyssiii CTAaHOBUTH Onu3bko 1/60
000, ame BoHa wMoxe pnocaratu g0 1/1 000 y eBpeiB amkeHasl (ToOTO
CX1IHOEBPONENCHKOTO, IEHTPAJILHOTO 1 MIBHIYHO €BPONEUCHKOTO OXOIKEHHS ).

3a JaHuM iHIIOro JpKEpea BigKpuTol inopMarii mpo piakicHi 3aXBOproBaHHsS" y
Cnonyuenux Illtatax 6mm3pko 6000 mromeit xBopitoTh XBopoOoro ['ome. XBopobOa
lome € HalDoOmIMPEHIIMM TEHETHYHUM 3aXBOPIOBAHHSM Yy €BpEiB allIKeHasl,
3aXBOPIOBAHICTh Ha Ky Moxke gocsratd 1 3 450 mapomxenux. Hemae erHiuHOI
MOIIUPEHOCTI, TIOB’s13aH01 3 XBOopoOow ['ome 2 a6o 3 tumy. OmHak icHye TiATHI
xBopoOu ['omre Tumy 3, sikuii yacTimie 3ycrpidaerbes B perioni Hopoorren y IBermii
(xBopoba T'ome HopOotren). 3a oliHKaMM, MOIIUPEHICTH CEpPe] IIBEICHKOTO
nacenenns Hop6orren cranosuts 1 1a 50 000°,

3 https://icd.who.int/browse 1 1/I-m/en#/http%3a%2 %2 fid.who.int%2ficd%2 fentity%2f1875237176%2 fmms%2 fother
4 https://www.orpha.net

° https://rarediseases.org/rare-diseases/gaucher-disease/#references

® https://rarediseases.org/rare-diseases/gaucher-disease/#references
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[Tommpenicte 'y ®panuii craHoBuTh Osm3bko 1/136 000 cepen 3aranbHOTrO
Hacenenns’. Cranom Ha rpyzaeds 2015 poxy y (paHIy3bKOMy peecTpi MalieHTiB 3
xBopoOoro T'ome (RFMG) pedepeHc-1ieHTpy T130COMHUX 3aXBOPIOBaHb 3HAYMIIUCS
3apeecTpoBaHUMU Ta Oyyn kuBl 502 namieHT: 444 nopocnux i 58 miTer.

JocmipkeHHss 3 ABCTpatii MOBIIOMIISIIIO MPO YacTOTy 3axBoproBanb 1/57 000;
aHajoriune gociipkeHds 3 HigepnanniB mosigommio npo 1,16/100 000, y Yecwkiit
Pecny0uini mommpenicts cranosuna 1,13 ma 100 0008,

BignosigHo 10 maHuX, HagaHuX y goaaTtky a0 jqucta MO3 Big 16.02.2022 Ne 25-
04/4617/2-22, cranom Ha 2022 pik KUIBKICTh MAIEHTIB 3 XBOpoOoro ['ome tumy 1
ckiazgae 65 ocib (48 nopocnux namieHTiB 1 17 giTen).

Kniniynai nposiBu 3aXBOprOBaHHS AyXe pi3HOMaHITHI. Yci (hopmu xBopobu ["omre
HE MarOTh I'€HJEPHUX BIAMIHHOCTEM, ii 3 OJIHAKOBOIO YAaCTOTOK CIOCTEPITralTh SK Y
YOJIOBIKIB, TaK 1 B *1HOK. XBopoba ['ome 1 Tumy (90% BunaaxiB) € XpOHIYHOIO i
HEHEBPOJIOTTYHOI (HOPMOIO, IMOB’A3aHOI0 3 OpPraHOMErani€ro (Cene3iHKa, MEeYiHKa),
aHOMAJIisIMH KiCTOK (011b, OCTEOHEKPO3, MATOJIOT1UHI TIEPEIOMU) Ta [IUTONEeHI€0. Tumn
2, TOCTpa HEHpONaTW4YHA, XapaKTEPH3yEThCS pPAHHIM  IMOYaTKOM, IIBUIKO
IpOrpecyouo0 NUCHYHKIE CTOBOypa MO3KY, OPTaHOMETaJI€l0 1 MPU3BOIUTH 10
cMepTi y Bimi A0 2 pokiB. Tun 3, miaroctpa HeliponatuyHa ¢popma, Bpaxkae aiTei abo
MJTITKIB 1 XapaKTePHU3yETHCS IMIPOTPECyI0UO00 eHiledaonaTiero (OKOpyXoBa anpakcis,
EMJICTICIS Ta aTaKCis) 13 CHCTEMHHMHU MPOSIBAMH, SIK1 CIIOCTEPITatOThCs 1 Mpu 1-My TuIi
xBopoou’. IlepunaranbHo-neTanbHa Gpopma xBopoba ['omie 3ycTpiuacThest MEHIIE HiX
y 5% mamienTiB. Lleit Tun ay»e Ba)KKUii 1 OB’ I3aHUM 31 CMEPTIO /10 3-MiCSIYHOTO BIKY
abo B yTpoO1 matepi. CepiieBo-cyiuHHa popma xapakrepusyerbes ypaxeHusm [[HC,
HAIPUKJIaJ, OKOPYXOBa ampakcis, IHIII CHMOTOMH BKJIIOYAIOTh KalbIH(IiKaIlio
MITPaJbHOIO Ta A0PTAIBHOIO KJIANaHiB, IOMYTHIHHS POTiBKH Ta CIuieHoMeraniro '°,

2) pmaHi MWIOA0 [JOCTOBIPHOCTI Ppe3yJbTaTiB MNMOPIBHAJIBHOI KJIIHIYHOI
epexTMBHOCTI Ta Oe3mekH 3asBJIEHOr0 JiKapcbkoro 3acod0y. Ommc
(mpeacraB/ieHHs) 3a3HAYEHHUX Pe3YJIbTATIB

3 METO aHali3y JaHUX KJIIHIYHOI e(EKTUBHOCTI Ta OE3MEKU IMITJoIepa3u AJisl
JiKyBaHHs XBOpoOu ['omie tummy 1 mpoBeeHo MONTyK TPETHHHUX JKepen 1Hpopmartii
IOJI0 JOKA30BUX JIaHUX Yy Taly3€BUX CTaHJIApPTaX y CHUCTEMI OXOpPOHHU 3J0POB s
VYkpainu, Ha caiiTax MbKHApPOIHUX MPOMUIBHUX OpraHizaiii, y 6azax nanux PubMed,
Trip Database.

B PeecTpi MeauKO-TEXHONOTIYHHUX JOKYMEHTIB 31 CTaHAAapTH3allii MeTUIHOI
pornoMoru'! HaseHui YHipikoBaHMI KIIHIYHMIA IPOTOKOJ NEPBUHHOL, BTOPHHHOI

7 https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_- maladie_de gaucher.pdf

§ https://www.ncbi.nlm.nih.gov/books/NBK 1269/

*https://www.orpha.net/consor/cgi-
bin/Disease_Search.php?Ing=EN&data_id=644&Disease Disease Search diseaseGroup=Gaucher&Disease Disease_Search_diseaseType=Pat&Dise
ase(s)/group%2001f%20diseases=Gaucher-disease&title=Gaucher%?20disease&search=Disease_Search_Simple

1 https://rarediseases.org/rare-diseases/gaucher-disease/#references

' https://www.dec.gov.ua/mtd/hvoroba-goshe/
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(cmeuianizoBaHoi), TPEeTHHHOI (BHCOKOCHENiAJi30BAHOI) MEAMYHOI JOMOMOIHU
“XBOPOBA I'OLIE”, 3aTtBepmxennit HakazoM MO3 Vkpainu Big 19.08.2015 Ne529.

CremianbpHe JIIKyBaHHS MaIl€HTIB 3 XBopoOoto ['ome tuny 1 ta 3 37a1iCHIOETHCS
3a qoriomororo epMeHTHOI 3amicHoi Teparnii (O3T). o3y miadbuparoTs 1HIUBITyaTbHO
BIJIMOBIAHO JO KJIIHIYHOTO CTaTyCy IMaIlieHTa Ta WOro MOJEKYJISIPHO-TCHETUUHUX
MOKa3HUKIB. 3a HEOOXIJHOCTI NPHU3HAYAETHCS CHUMITOMATH4YHE JiKyBaHHs. I[lpu
xBOpoO1 ['omie Tumy 2 nmpusHadawTh miaTpuMytoue JikyBaHHA. [Ipuznauenns O3T
3MIMCHIOETHCS y 3aKJIaJll OXOPOHU 3J0POB’Sl, BUBHAUYCHOMY JJIsi HAJAHHS MEIUYHOL
JIOTIOMOTH TaIfieHTaM 3 XxBopoooro ['orre.

Kpurepiem BkimroueHHs Juisl JikyBaHHA 3a jnonomororwo P33T e nabopaTopHO
niaTBepakeHnid Thn 1 Ta Tun 3 xBopobu ['ome 3 MaHidecTaliero KIHIYHUX MPOSIBIB.
Kpurepismu st HeBinkiaagHoro modatky O3T e:

BceranoBienns giarHo3y xsopoou ['oiie 3 HasiBHICTIO CUMIITOMIB 710 20-pi4HOTO
BIKY;

Tspxka anemis (Hb < 8 mr/mm);

Tsixka TpoMmOonutoneHis (< 60000 kaiTuH/Mi);

Jletikonmutu < 3000 KIiTHH/MI;

[TaTonoriyHa 1aMKiCTh KiCTOK, KICTKOB1 KpU3HU Ta OCTEOHEKPO3 B aHAMHE31;

3HMKEHHS BUIKOCTI 3pOCTY Ta/ab0 3aTpUMKa 3pOCTy Y JITEH;

3aTpuMKa CTaTeBOTro JI03pIBaHHS Y JTITEH;

HasiBHICTH pimHux OpaTiB 4M cecTep 3 TsHKKUM IepebiromM 3axBOPIOBaHHSA, SKi
noTpeOyroTh npu3HaueHHs O3T;

['eHOTHII, 1110 BUKIMKAE TSHKKAA NepeOir 3aXBOPrOBaHHA (HAIpHUKiIaa, HasBHICTb
myTauii L444P yu D409H);

3pict <5-TO MEPUEHTHIIA a00 CYTTEBE 3MEHINIEHHS MTOKAa3HUKIB IMBHUIKOCTI 3POCTY
y JiTel, Z-NOKa3HUK MiHEPaJIbHOI U[IIbHOCTI KICTKOBOI TKAaHUMHU HIXKYE 2,0;

O0’em cenesinku > 2,0 MN, 00’em mreuinku > 2,0 MN.

Kpurepii BukiiroueHHs 3 nporpamu JgikyBanHg 3T npu xBopoOi ["orie:

XBopob6a I'omie, Tun 2 (rocTpuit HEUPONATUYHUIN THII);

Baxki moGiuni edexkTd, TOB’sA3aHI 3 BBEACHHSAM  IIpernapary, o
YHEMOXJIUBITIOIOTH TTpoBesieHHs 3T (yxe piako 3ycTpidaroThes, 3a3pudail 3T mpu
xBopoOi ["omre 100pe NepeHOCUThCS MalliEHTaMu);

BincytHicTs kiiHiuHOTO edekty Bim D3T.

Jlo mikapcekuii 3aco0iB 3a0e3nedeHHs] YHI(IKOBAaHOTO KIIHIYHOTO MPOTOKOITY
HaJIeXKaTh IMITIIIOIIEpa3a, Tajiriolepasa anbda.

[Ilogo MIKHAPOJHUX KIIHIYHUX HACTaHOB Ta HACTAHOB HAYKOBHX TOBApHCTB
IHIIUX KpaiH 3HAWIEHO HACTYITHI pEKOMEHAINli:
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1. Pexomenaamii 3 1larHOCTHKH, JJIKYBAHHA Ta MOHITOPUHTY XBOpoOu ['omre,
2009 (Recommendations on Diagnosis, Treatment, and Monitoring for Gaucher
Disease, The Journal of Pediatrics. Vol. 155, No. 4, Suppl. 2009)'?

Bbpasunbcbka pociigHuibka rpyna 3 xpopodbu ['omie Ta iHIIKMX J1130COMaIbHUX
3axBoproBanb (Brazilian Study Group on Gaucher Disease and Other Lysosomal
Storage Diseases) Hagae OHOBJICHI PEKOMEH IAIIIT 11010 JIIarHOCTUKHU, MOHITOPUHTY Ta
JIKyBaHHS TAIIEHTIB 13 XBOpoOoro ['o1re 3 akmeHTOM II0A0 BEASHHS Opa3sHiIbChbKHUX
[TAI[I€HTIB.

@®3T imirmronepa3or peKOMEHI0BaHa BCIM MallieHTaM 3 xBopobotro [omre 1 1 3
TUITy, Kl MarOTh CUMOTOMH 3 JIETKUMH, HOMIPHMMH a00 TSIKKMMH KIIHIYHHUMHU
IPOSIBAMH.

[H]y3ii pekoMeHAYI0Th POOUTH KOXKH1 2 THXKHI, TPUBAJICTh 1H(Y311 CTAHOBUTH 1-
2 rogunau. TpuBanicTh iH(DY31i MeHIIE 1 TOJUHU HE PEKOMEHIYEThCSI.

Jlo3a iMirirouepasy 3ajeKUTh BiJ TUIY, BIKY Malll€HTa, YPaK€HHS OpPraHiB,
TSKKOCTI, CTYIIEHSI Ta TIPOTPECYBAaHHS 3aXBOPIOBaHHs. [neanpHa 103a Ui MallieHTa €
JOCTaTHBOIO JIJIS MiITPUMKH ITOBHOT'O 200 YaCTKOBOTO YCYHEHHSI O3HAK Ta CUMITTOMIB
3aXBOPIOBAHHS.

[Ipu  HeweliponmaTuyHux  (QopMax  TOYATKOBI  JO3W  TOBUHHI  OYyTH
1HIMB1Ayai30BaH1 BIAMOBIIHO A0 KPUTEPIiB BUCOKOTO Ta HU3BKOTO PU3UKY.

Ta6muns 1. itk Ta migmitky (<18 pokiB) 13 xBopoOoto ["omie:
OIliIHKA PU3UKY Ta J103a

Bucokuii pusuk (mpuHaliMHI OJIUH 3 Husbkuit pusuk (yci HaCTyImH1 KpUTepii)
HaBEJICHUX HIKYE)

ITouatkoBa mo3a 60 OJI/kr KoXHI 2 THXHI ITouaTkoBa go3a 30 OJI/kr KOXHI 2 THXKHI

Kpurepii

I'emorno6in Ha 2 /171 HUKYE HIDKHBOT MEXKI | MakcuManbHUM piBEeHb TeMOTIIO0IHY Ha 2 /101
HOPMH IS CTaTi Ta BIKY HIDKYE HUKHBOT HOPMH JIJISI CTaTi Ta BiKYy

Tpom6ouuT <60 000/MM3 abo Tpom6bouuTu >60 000/MM3 Ha 3 BUMipH
3aJJ0KyMEHTOBaHa aHOMaJbHA KPOBOTEYA

3aTpuMKa pocTy 3axBOPIOBaHHS KICTOK OOMEKY€ETHCSI OCTEOIICHIEI0
Ta IH(UIBTPAIIE€I0 KICTKOBOTO MO3KY

AKTHBHE 3aXBOPIOBAaHHS KiCTOK 006’eM neuinku <2,5 paza BiJl HOpMHU

3mian (QyHKIIT Te9iHKu a00 301IbIICHHS 006’eM cenesinku <15 pasiB Bl HOpMHU
00’eMy >y 2,5 pasu BiJ HOpMU

O06’emHe 301IbLICHHS CeNe31HKH >15 pasiB OyHKIIIT IeYiHKHU, CEepIId, JIETeHIB Ta HUPOK B HOPMi

12 https://www.jpeds.com/action/showPdf?pii=S0022-3476%2809%2900674-X
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BiJ1 HOPMH

3MiHY JIETE€Hb

3axBOpPIOBaHHS MEUIHKH

Tabmuis 2. Jlopocini (>18 pokiB) 13 xBopoOoto ['omie: oliHKa pU3HKY Ta 1034

Bucokuii pusuk (mpuHaliMHI OJIUH 3
HaBEJICHUX HIKYE)

Husbkuit pusuk (yci HaCTyImH1 KpUTepii)

ITouatkoBa mo3a 60 OJI/kr KoXHI 2 THXHI

ITouaTkoBa go3a 30 OJI/kr kKoXHI 2 THXKHI

Kpurepii

CumMmnroMaTHyHa aHeMis adbo remorio0id <8,0
r/mn

MakcumanbHU# piBEHb TEMOTJI001HY Ha 2 T/
HWK4Y€ HIDKHBOI HOPMU JIJISl CTATi Ta BiKY

Tpom6ormtu <60 000/MM3 abo
3aJI0KyMEHTOBaHa aHOMaJIbHA KPOBOTEYA

TpomobouuTu >60 000/MM3 Ha 3 BUMipH

AKTUBHE 3aXBOPIOBAHHS KiCTOK

3axBOPIOBaHHS KICTOK OOMEKY€EThCS

OCTEOIICHIEI0 Ta 1HPIIBTPAIIIEI0 KICTKOBOTO
MO3KY

3MiHU QYHKIIT eYiHKH a00 301bIIICHHS
00’eMy > B 2,5 pa3u BiJl HOpMH

0O6’eM neviHku < B 2,5 pa3u BiJl HOpMU

O06’emHe 301TbIICHHS CeNe3iHKn > 15 pa3iB
BiJl HOPMH

0O6’eM cenesinku < 15 pasiB Big HOpMH

3MiHU JIETeHb OyHKIIIT IeYiHKH, CepIId, JIETeHIB Ta HUPOK B

HOpMI

3axBOpPIOBaHHS MEUIHKH

JlopociuM nani€eHTaM 3 HU3bKUM PU3UKOM, SIKI JOCSTAIOTh YCIX TepaleBTHUHUX
ijei, MoKHa 3HMXKYBAaTH 03y Ha 25-50% kokHi 6 MicsIiB miciast 1 poKy JiKyBaHHS
(KpiM Mali€HTIB 13 ypakeHHAM KicTok). [linTpumMytoul 1034 IMITJIIOLepa3y He TOBUHHI
sHmkyBatuca Hiwkue 20 OJl/kr/2 twxui jis gopociux 1 30 OI/kr/2 TwxHi s
NaIieHTiB BIKOM 70 18 pokiB.

Jlopocinum narieHTam 13 BUCOKUM PU3UKOM, SIK1 JOCSTal0Th yCiX TepareBTHUYHUX
I1JIeH, 1031 MOXKYTh 3MEHIITYBaTUCh TIpuHaiimi Ha 15-25 % KkoxH1 6 MicsIiB micis 1
POKy JiKyBaHHS (KpiM TMAalli€HTIB 13 YpaXXeHHSM KICTOK). MiHiManbHa g03a st
JTOPOCTHUX 1 JIITEH 3 BUCOKHM PU3UKOM cTaHOBUTH 30 OJI/Kr KOXHI 2 THXKHI, OCKIJIBKH
MEHIII1 1031 MOXYTh MPU3BECTH JO MOTIPIIECHHS CTaHy KICTOK.

2. Pexomennanii Ourapio momo JikyBanHsi xpopoou I'ome ¢epmMeHTHOIO
3aMICHOI0 Tepami€lo iMiriaounepa3ow ado Beaarjaunepasow ado cyocrpar
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penykuiiiHo Tepamierw Mmiraycrarom, 2011 (Ontario guidelines for treatment of
Gaucher disease by enzyme replacement with imiglucerase or velaglucerase, or
substrate reduction therapy with miglustat, Version 9, August 2011)"3.

Ha MOMEHT miAroToBKH IIbOTO JOKYMEHTa OyJIM JOCTYITHI HACTYITHI JIIKAPChKi
3acobu g JikyBaHHsS xBopoOu [ome: ®3T - anrmronepasa, iMirjrorepasa,
BeJaronepasa anbda; cyocrpar peaykiiiina teparis (CPT) - mirmycrar.

Kpurepii mouaTky jiKyBaHHS MAaII€HTIB 13 XBOpoOoto ["otre:

1. IIBuaKICTH IPOTrpECyBaHHS CUMIITOMIB, SIK y JJOPOCIIMX, TaK 1y ITE€H, CBITYUTH
po Te, 10 XBOpoOa, HMOBIPHO, MATUME TSKKHUI MEpeOir MPOTATOM KiTbKOX POKIB.

2. Hapa3i ¢inancoBa miATpUMKa JiKyBaHHS O€3CHMITOMHHX TAIlIEHTIB HE
HAJA€TbCsl 4Yepe3 BIJACYTHICTh JaHUX, SKI O CBIAYWIM 0OpO Te, L0 Teparis
0€3CMMIITOMHUX MALIEHTIB 3MIHIOE BIJAAJICH] PE3YIbTaTH.

3. IlatienTH, y SIKMX BUSBIICEHO NEPBUHHY HEBPOJOriyHYy (hopmy xBopodu I'omre,
3a3BUYail HE BBAXKAIOTHCS BIAMOBIIHUMU JI0 3aCTOCYBAaHHS (papMaKoTeparii.

4. BuzHaueHHsI TSAXKKOCTI 3aXBOPIOBAHHS Yy OyJb-SKOI0 KOHKPETHOI'O Malll€HTa
noknanaerbcs Ha KoMicilo 3 KIIHIYHOrO OMIsiAy, SKUM OyJde BpaxoByBaTH
reMaTOoJIOTIUHI YCKJIQJHEHHS (KOHIIEHTpAIlisi reMOIIO0iIHY, KUIbKICTh TPOMOOIIUTIB,
enizoan 1H(APKTIB CeIe31HKU), YpPaKHEHHsS KICTOK, YCKJIQJHEHHS 31 CTOPOHU
IUTYHKOBO-KUIIIKOBOT'O TPAKTY, CUCTEMHI YCKJIaJHEHHS (3HM)KEHa IIBUJIKICTH POCTY
Ta/ab0 3aTpUMKa POCTY).

Binmina Teparii mpoBOUTUMETHCS Y BUMAKY, SIKIIO MAIIEHT HE JOTPUMYETHCS
HAJI)KHOTO JIIKYBaHHS a00 3aXO0/I1B, BYKUTHX JIJIS1 OI[IHKYA €EKTUBHOCTI Teparii; sSKIo
TEeparis He TOJIETIye CHMITOMHU 3aXBOPIOBaHHS.

Bubip nikapcekoro 3aco0y:

1. SKmo namieHT BIAMOBIAAE KPUTEPISIM MOYATKY Teparii, TO Mepiia JiiHisg
BuOopy mae Oytu O3T.
2. CPT 3 mirmycraTtoM NOBHHHA OYTH PO3IJISIHYTA JIJIS MTALI€HTIB 3 XBOPOOOIO

I'owe 1 Tumny, siKi He MOXKYTbh 200 He OaxatoTh oTpumyBatu P3T, a came:

- PIAKI BUMAJKHU TSHKKUX alepriyHUX peakiiiii ado MiJBUILEHOI YyTIMBOCTI J0
®3T;

- HEMOJXKJIMBICTh MIATPUMAHHS BHYTPIIIHBOBEHHOT'O JTOCTYIY (BKJIFOUAIOUU CTpaX
TOJIKH);

- AI[IEHTH, K1 OTPUMYIOTh MakcuMaibHl 1031 P3T, ogHak mpu IbOMY MaIOTh
HEJIOCTATHIO KJIIHIYHY BiJIOBIb;

- TIAIIEHTH, K1 He OaxaroTh ab0 He MOXyTh oTpuMaru P3T 3a MeTUUYHUMH
NOKa3aHHs a00 3 0COOUCTUX MPUYHH.

3. Mae GyTu BpaxoBaHa BapTiCTh Tepaii.

Jlo3a @3T 3anekuth BiJl TAAKKOCTI 3aXBOPIOBAHHS 1 IPU3HAYAETHCS CIIELIATICTOM,
SIKMM Ma€ JOCB1J JIIKyBaHHs, OJHAK 3a3BUYaii BoHa He nepepuirye 60 OJI/kr macu Tina
KOJKH1 2 THXKHI.

Bhttp://www.garrod.ca/wp-content/uploads/ONTARIO-GUIDELINES-FOR-TREATMENT-OF-GAUCHER-August-2011-2.pdf
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Tabnuug 3. 3BeieHa Tabuuilsl NoKa3aHb 0 Tepallii Ta O4iKyBaHOI BIIOBII1

[TokazanHus 10 Teparii

OuikyBaHa BiJOBIIb

I'emorno6in <85% Big HKHBOT MEXKi HOPMH,
10 BIJNOBIAA€ BIKY Ta CTaTI.

[TinBumienHs piBHs remorno6iny >110 r/a mis
JKIHOK 1 miTeit 1 >120 r/i1 11 400BIKIB.

Kinbkicth TpoMOonmTiB <50 x 10%/n B 1BOX
OKPEMHX 3pa3Kax;

a0o0 KpoBOTEYA, TIOB'sI3aHa 3
TPOMOOLIUTONEHIELO,

HE3aJeXHO BiJ] KITBKOCTI TPOMOOIIMTIB.

[TixBuIIeHHS piBHSA TPOMOOIMTIB 10 PiBHS,
JIOCTATHLOT'O JUUIS 3aro0iraHHs CIIOHTAaHHIN
KpOBOTEHI.

Hopwmanizais piBHS TpOMOOLUTIB y MallI€HTIB
31 CINIEHEKTOMIEIO.

V nami€eHTiB 3 IHTAKTHOIO CEJIC31HKOIO
30UIbIIeHHS Y 1,5 BiJl TOYaTKOBOTO 3HAYCHHS.

JBa emizo/u TSHKKOTO 1H(PAPKTY CENIE31HKH.

3MeHIIeHHs po3Mipy cene3inku Ha 50%.
[TonepemkeHHs mogaIbIIMX 1HPAPKTIB
CEJIe31HKHU.

lNocTpi KICTKOBI KpHU3H.

[TonepemkeHHs KICTKOBUX KpH3.

Pentrenorpadiuni abo MPT o3Haku moyaTky
pYHHYBaHHS BEJIMKOTO CyT00a.

[Toxparmenns napametpiB 300pakenns (MPT,
KIJIbKICHA Bi3yaui3allist XiMi4HOTO 3CyBY
(quantitative chemical shift imaging, QCSI),
MiHEpalbHA IUTBHICTh KICTKOBOT TKAHUHH).

CrioHTaHHI MEpEIOMH.

[TonepemkeHHsI MOJATBIINX TTEPETOMIB.

XpOoHIYHMI O1JIb y KiCTKaX.

3MeHIeHHs 000 y KiCTKaX.

Onmnepaiiis 1Mo 3aMiHi BEIHKOTO cyrio0a.

OnrtuMizanis XipypriyHoro pe3yyibTaTy.

3HavHe MopymeHHs PYHKITT MeYiHKH.

[ToxpareHHs GyHKIIT TEIIHKA

CuMnToMaTH4YHA renaToCIUIEHOMET i,

3MeHIeHHs po3Mipy cerne3inku Ha 50%.
3MeHILEeHHs po3Mipy nedinka Ha 30%.

[Tporpecytode 3aXBOPIOBAHHS JIETCHb
BHacHi10K xBopoOu [orre.

[TokpareHHs JIereHeBoi rinepTeHs3ii.
[NoxparieHHs: OKCUTeHaIll.

3BOPOTHIN PO3BUTOK I'e€NATOMYJIbMOHATBLHOTO
CUH/POMY.

3aTpUMKa PO3BUTKY y ITEH.

[ToBepHEHHS 10 HOPMAJIBHOTO Aiana3oHy
napaMeTpiB PO3BUTKY.

Jloka3u nporpecyBaHHs CUMIITOMIB, SIK Y
JIOPOCIIHX, TaK 1y JAiTeH, 10 3aXBOPIOBAHHS
CTaHEe TSYKKHUM MPOTArOM KUIBKOX POKIB.

[TokpariieHHs1 UX MapaMeTpiB K BU3HAYEHO
BHIIIE.

10
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3. IleperisiHyTi pekoMeHaauil 1010 JiKyBaHHs XxBopoou I'omie y aireit, 2013
p.- (Revised recommendations for the treatment of Gaucher disease in children. Kaplan
P, et al. Eur J Pediatr 2013;172:447-458)'4.

PexoMennaiii miAroTOBICHI TPYMHOK MIDKHAPOJHMX €KCIEPTIB 3 BEICHHS
nalieHTiB 3 XxBopoooro [ore.

®3T mpeacTaBieHa alriIiOLEpPa3ol0 — TIOKOIEpeOpO3uAa3010 JIOJUHU, SKa
cTana goctynHoto B 1991 p., 11 pekoMOIHAHTHUM HACTYIHHUKOM, IMITIIIOIEPA30l0,
noctymaoi 3 1994 poky. AnbTepHAaTHUBHOIO  (POPMOIO  PEKOMOIHAHTHOI
TIIIOKOIIEpeOpo3rIa3u JTIOAMHY € BeJaritonepasa anb(a, sika ctana qoctynHor y 2010
poui. Tpersi pekomOiHaHTHA (opMa IIOKOIEepeOpo3uaa3u, Tajirimolepaza ainbda,
OTpUMaJja CXBAJIEHHS BIJl YNPABIIHHS 3 NMUTaHb Xap4yOBUX MPOAYKTIB 1 JIKAPCHKUX
3aco6iB CLIIA y tpaBHi 2012 poky.

[Tokazanusg 10 mouatky P33T y mited 3 cumnromamu (ogHe abo OuIbIIe 3
HACTYMHOIO0):

JliarHOCTyBaHHS CUMIITOMIB 3aXBOPIOBAHHS B MEPII1 1B A€CATHIIITTS HKUTTS.

Tsxka anemist (Hb <8 mr/mn).

Tsxka TpomOonuTonieHis (<60 000 kaiTuH/MII).

Kinekicts setikorutiB <3000 KIIITHH/MIL.

CumnTomMaTHYHE 3aXBOPIOBAHHS KICTOK (MOMEpenHi KICTKOBUH Kpu3 abo
OCTEOHEKPO3).

AKTHBHE 3aXBOPIOBAHHSI KICTOK (MO€ MPOTIKATH OE3CUMIITOMHO).

3HMKEHA MIBUJIKICTh POCTY Ta/a0b0 3aTpUMKa POCTY.

3aTpuMKa CTaTeBOro J103pIBAHHS.

Bpar abo cectpa 3 TSHKKUM 3aXBOPIOBaHHSM, 1110 ToTpeOye D3T.

Bigomuii reHOTHII, IO BUKJIMKAE TSXKKE 3aXBOPIOBAHHS (HANPUKIIAA, HAsIBHICTh
myTarii L444P a6o D409H).

3pict <5-r0 nepueHTHIs a0 3HaYHO 3HMXKEHA IIBUJIKICTh POCTY.

Z-NOKa3HUK MIHEPaJIbHOI IIIILHOCTI KICTKOBOT TKaHUHU < 2,0).

O06'em cenesinku >2,0 nepesuiiye Hopmy MN Ta 00'eM neuinku >2,0 nepeBuIrye
HOpMY.

Ho3y ®@3T cuig nmigdupaTu 1HAUBIAYAIBHO BIAMOBIIHO 0 KJIIHIYHOTO CTaHy Ta
MOJIEKYJIIPHO-TEHETUYHUX  TOKAa3HUKIB TMalli€eHTa. 3a MOXJIMBOCTI JITH 3
3aXBOPIOBAHHSM TSHKKOTO CTYTEHs MOoBUHHI oTpumyBaTu 60 OJI/kr Ha 2 TrxHI. JiTam
13 3aXBOPIOBAHHSM CEPEIHBOTO CTYMEHS TSKKOCTI ¢ orpumyBatu 30 OJI/kr 1 Ko
1111 JTIKyBaHHS HE JIOCATHYTI, 1032 TOBUHHA OyTH 301IbIIIEHA.

AJbTepHATUBHI METOJM JIIKYBAHHS: MITJIYCTaT, AKUWA CXBAJICHUHN ISl JOPOCIUX
MaIieHTIB 13 cuMnToMamMu xBopoOu ['ome 1 Tumy 3 JETKUM Ta CepeaHIM CTYICHEM
TSDKKOCTI, OJIHAK HE CXBajJeHWUM [Is JIIKyBaHHSA JiTed 3 XBopoOoro ['orme.
AnprepHatuBHa Tepamiss CPT - enmirmycrar TtaprpaT, cHELiaJbHO MPUTHIYYE

Yhttps://www.researchgate.net/publication/228444996 Revised recommendations_for the management of Gaucher disease in_children
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BUPOOJIEHHS TJIIOKO3UJILEPAMIAy 1 OLIIHIOETHCSA B KIIIHIYHUX JOCHIPKEHHSIX 3a y4acTi
JIopociux 13 xBopoboro ['omie 1-ro Tumy.

4. HauioHanbHUH NMPOTOKOJ AiarHOCTUKH Ta JikyBaHHs (PNDS) xBopoou
TI'ome. PedepeHTHMd HIEHTP JIi30COMHHUX 3aXBOpPOBaHb, ®panuia, 2015 p.
(Protocole National de Diagnostic et de Soins (PNDS) Maladie de Gaucher. Centre de
référence des maladies lysosomales, 2015)13.

[e#t mpoTOKON BimOOpakae CyTTEBY CTPYKTYPY BEACHHS MAalliEHTa 3 XBOPOOOIO
lNome. TepaneBTnune  BemeHHs — marieHTa 3 xBopoboro  [ome €
MYJIbTUIMCIUTUTIHAPHUM: HOTO KOOPJIMHYE MEIMYHUIN CIIEIIaiCT pa3oM 13 pedepeHc-
LHEHTPOM J130COMHMX a00 MeTaOOJIYHMX 3aXBOPIOBaHb. B naHuil yac iCHyIOTh J1Ba
cnenu(14H1 TepaneBTUYH1 MeToIU BeleHHs xBopoou ['ome: @3T ta CPT.

®3T: nBa pekOMOIHAHTHUX (DEPMEHTU KOMIIEHCYIOTh 3HUKEHHS (PEPMEHTATUBHOL
aKTUBHOCTI TJIIOKOIIEpeOpo3uaa3u: IMirironepasa 1 Benarmonepaza. CTaHoM Ha
rpynesb 2015 p. obuaBa Oynau M0O3BOJICHI IJid MpU3HAYEHHS pedepeHC-IEeHTPOM
JT130COMHUX  a00  MeTa0ONIYHMX  3aXBOPIOBaHb, SKI ~ BBOASATh  IILISIXOM
BHYTPIILIHBOBEHHOI 1H(Y31i KOKHI1 JBa TUXKHI a00 B YMOBax J€HHOTO CTalloHapy, ado
BJIOMa (ITiCJIsl TPUHAUMHI TPHOX 1H(Y31H i HATJISA0M JIiKaps ), 3aJeXKHO Bij ToOakaHb
narieHta. Kpim jerkux peakiiiil (oyaTkoBl TSHKKI alepridHi peakilii € BUHATKOBUMH),
NOB’si3aHUX 3 1HQY31€10, SKI 3 SBISAIOTHCS MEPEBAXKHO MPOTITOM IEPUIOTO POKY,
JikyBaHHS TiepeHocutbest 1oope. @3T e mpemapatamu mepiroi JiHIT IS JIKyBaHHS
xBopoOu ['ome Tumy 1 y mopocnux 1 €IuHUM CHenU(pIYHUM JIKYBaHHSIM IS
nelaTpUYHUX TaIieHTiB 13 xBopoOoto [ome tumy 1 ab6o tumy 3. @3T € enunum
PEKOMEH/IOBaHUM 3acO0O0M JIIKyBaHHS TM1J 4ac BariTHOCTI Ta TOJXyBaHHS TPYIAIO.
E(eKkTuBHICTD 1 TEPEHOCUMICTh ABOX MOJIEKYJI, AOCTYNHUX Y PpaHIlii, eKBIBAJICHTHI.

CPT: nBa mpemapaTu [iIOTh HAa 3HMXKEHHA CyOCTpaTy HUISIXOM 1HT1OyBaHHS
[IIIOKO3UJILEpaMiZICHHTa31 3a JOTIOMOIOI0 PI3HUX MEXaHI3MIB: eJIIyCcTaT, aHaJlor
uepamigy Ta MIriaycrar, aHajaor D-ritoko3u, (QyHKIS TPUTHIYEHHS SIKOTO € MEHII
crienu(p1yHOI0 Ta MEHIII MOTy)Ha. O0UBa MPUMNMAIOTHCSI BCEPEIUHY .

Kpumepii noxasanv ons cneyughiunoeo nikysanus y 00pociux.

[Towatox  mikyBaHHsS  xBopobm  lome  mae  OyTH  MIATBEPIHKEHO
MDKAUCIUIUTIHAPHOIO ~ KOMAaH/IOK,  MpUHANMHI,  €KCIepTaMyd  BHU3HAYEHOIO
pedepeHTHOrO0 INEHTPY Ta, OaxaHo, MiJg Yac MPOBEASHHS MIKIUCIUILIIIHAPHOT
koHcynbTaiii KomiteroMm 3 omiaku jikyBaHHs xBopoou ['omre (Comité d’Evaluation du
Traitement de la maladie de Gaucher, CETG). [lns Oyap-sikoro maii€HTa, SKud He
BIJIMIOBIJIa€ BUIIE3a3HAYCHUM KPUTEPIsIM (OCOOIMBO y BHUMAJAKY IMOTIPIIEHHS SKOCTI
KUTTS, OB’ I3aHOTO 3 XBOpoOoto ['o111€), TEpaneBTUYHE PIllIEHHS Ma€ OOTOBOPIOBATHUCS
B KOXKHOMY OKPEMOMY BHUIIAJKy Ha MYJbTUIMCUUILIIHAPHIA OCHOBI (3 3a1y4YEHHSAM
Kowmitetry 3 ominku snikyBaHHsi xBopoOu ['omie). ¥V pasi BiacyTHOCTI cnenu@igyHOro
JIKYBaHHS TMAaIllEHTY HEOOXIJHO MPOBOJUTH CHUCTEMATUYHUN KIIIHIKO-O010JIOTTYHUN
MOHITOpUHT cTaHy. Y 2015 poui 40% nopociaux maii€eHTiB, Kl CHOCTEpITaluCs Y

'S https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_- maladie_de_ gaucher.pdf
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®paHilii, He OTPUMYBAJIU JIKyBaHHs. TpuBaje JIIKyBaHHS MOKAa3aHO JOPOCIHM 1 ITIM
3 xBopobOorwo Tome 1 Ttunmy (iMmirmronepaza Ta BeJarimolepasa) Ta 3 TUILY
(imirmoniepasa). Lle mikyBaHHs nepiioi JiHii. 3TiAHO 3 JITEPaTypHUMH JAaHUMHU,
e(hEeKTHUBHICTH 1 IEPEHOCUMICTh IMITJIIOIIEpa3u Ta Benarolepasu noaioni (Weinreb et
al, 2013; Zimran et al, 2015).

Crnenudiune nikyBaHHs1 XxBopoou ['omre Tumy 1 mokasaHo, sIKIIO ICHY€E OJUH a0o
OlIbIIIe 3 HACTYITHUX KPUTEPIiB (Y JOPOCIIHNX):

- CUMIITOMaTH4HA TPOMOOLMTONEHIs ab0 KimbKicTh TpoMbouuTie < 50x10%/1. V
pa3i TpPOMOOILMTONEHII SIK €IWHOTO KPUTEPI0 JIO 3aCTOCYBAaHHA CHEIUPIYHOTO
JIKyBaHHS, MOKAa3aHHS 3aJUIIAETHCS BIANMOBIAAIBHUM: CIpaB[l, €IMHA KOHKPETHA
pexoMenanis moao xpopodu lome (<60x10°/1) He BHIPABIOBYETHCS PH3UKOM
reMoparii, aie 0a3yeThCsl Ha JaHUX MIKHAPOAHOTO peecTpy (Stirnemann et al., 2012).
Ileit mopir He BiAmOBinae 3BMYaiiHKM oporam pusKKy: 50x10°/n y 3araneniii xipyprii,
80x10°/n mpu emimypanshiit i 100x10°/1 y meiipoxipyprii. e, HIMOBipHO, MOsACHIOE,
YOMY pEeKOMEHAAIIT BIAPI3HAIOTHCS BIJ KpaiHU A0 KpaiHU. Y (PpaHIly3bKOMY pEecTpi
cepeaHs KUIbKICTh TPOMOOIIUTIB JI0 JIIKYBaHHS CTAaHOBUJIA 76x10°/n. KoMiTeT 3 OIiHKH
JiKyBaHHS XBOpoOu [ o11ie pekoMeHy€e JTiKyBaHHS CUMIITOMATHYHOT TPOMOOIIMTOIICHIT
<50x10%n i BimcyTHICTH JiKyBaHHA NpH piBHI TpomOoumTis Bume 100x10°%/m 3a
BizcyTHOCTI 03Hak kposoteui. Bixm 50 no 100x10°%/1, npusHauyeHHs BU3HAYAEThCSA B
KOXHOMY OKPEMOMY BHUMAJAKY MYJIbTUAUCITUIUTIHAPHOIO KOMAH/IOK0.

- CumntomMaTH4Ha aHeMis Ta/abo piBeHb remorio0iny < 10 r/m.

- CuMrnToMaTU4HA TenaToMerais Ta/ado CrIeHOMeratisl.

- KiiHIYHO cUMITOMAaTHYHE ypaKeHHS KICTOK (KICTKOB1 KpU3HU, OCTEOHEKPO3,
1H(}APKT KICTOK, MATOJIOTTIYHI IEPETIOMHU).

- PenTrenonoriube ypaxeHHs KICTOK:

* IndapkT, OCTEOHEKpPO3, MATOJOTIYHUN MEpeaoM, JITHYHI ypa)KEHHS,
BUTOHYCHHS KOPH.

* Octeonopos (T abo Z 6anu < -2,5) («T» 6anm — BIIHONIEHHS JAaHUX Malll€EHTa
710 CepeAHbOCTATUCTUYHOTO MOKA3HUKA. Y HOPMI 3HAUYEHHsI KOJIUBaeThes 3 +2 10 -0,9.
«Z» Oan moka3ye BIAMOBIAHICTh JaHWUX IMAIl€EHTAa 1 HOPMaJIbHUX ITOKA3HUKIB B
KOHKPETHI! CTaTeBii 1 BIKOBOI rpyri).

- YpaxxeHHsI 1HIIMX OpraHiB (1HTepCTUIIaIbHA XBOPOOa JiereHiB, Pi0po3 MediHKu,
ypakeHHs cepIlsi abo Oynb-sKe 1HIIE ypa)KeHHS BHYTPIIIHIX OpraHiB), MOB’s3aHE 3
xBOpoOoto ["omre (Ticist BUKIIIOUEHHS! Oy Ab-sIKO1 1HIIIOT €Ti0J10Ti1).

Jo3yBanuss Ta cnoci® 3actocyBanHs ®O3T y popociux: peKOMEHIOBaHA
nmoyaTkoBa mJo03a craHoBuTh 60 OJI/kr macu Tina KoXHI 14 AHIB IIIIXOM
BHYTPIIIHBOBEHHOI 1H(Y31i IPOTATOM IIOHAWMEHIIE OJIHI€] TOJIUHH.

TuTpyBaHHS 1034 Ta IHTEPBAJ MIXK JA03yBaHHAMU: OyJIM 3alpONIOHOBAH1 J03H Bl
30 1o 45 Ol/xr K03H1 2 TUAHI1, 0COOTUBO 71 MalieHTiB 0e3 ypaxeHHs kictok (Hollak
et al., 2007). Konu TepaneBTHYHI 11J11 OYJIM AOCATHYTI Ta CTa0lIbHI IPOTATOM KIITBKOX
POKIB, JesiKi ¢axiBui nponoHyoTh 3MeHuTH 103y P3T (Kishnani et al, 2009). By b-
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AK1M 3MiHI 034 NMEpey€e OLIIHKA 3aXBOPIOBAHHS 1 CYNPOBOKYETHCS IOKBAPTATBHUM
MOHITOPUHTOM TPOTIroM 1 poky (KJiHIYHE OOCTEXKEHHS, BU3HAUCHHS O10JIOTTYHUX
MapKepiB; Bizyasizallis, sIKII0 HEOOXiqHO, yepe3 6 micsliB Ta/abo 1 pik). Y nesakux
JTOPOCTUX TIALIEHTIB 31 CTAOUIPHUM 3aXBOPIOBAaHHSAM 3a JaHUMHU KJIIHIYHOTO 1
010JIOT'1YHOTO MOHITOPUHTY MOXJIMBUH 1HTepBal 1H(DY3ii koxHI 3 abo 4 TrxkHi (Fost
and al, 2007; Kishnani et al, 2009; Hollak et al., 2007).

[To61uni peakii (I1P). JlikyBanHs, Ik ipaBUIIO, IepeHOCUTHCS 100pe. HaitbinmbImn
cepiiozaumu [1P e: peakiii rinepuyT/MBOCTi, BUHSATKOBUN aHA(PUIAKTUYHUIN IIOK.
Haiinommpenimumu [1P (>10%) €: ronoBHuii 61716, 3a1aMOPOYCHHS, apTPAIITis, OUIb y
CIIMHI, peakuli, MoB’s3aHl 3 1H(]Yy3i€r0 (acTeHis, rapsuka, TiNOTOHIA, apTeplalbHa
rinepTreHsis, HyJo0Ta, TaxlKap[is, BUCUIAHHS, KPONUB SHKA). MOXKyTb 3’ ABIISTHCS
aHTUTUIA 10 IMimIouepasu Ta Benarmoonepasu (5-15% BumankiB), ajne BOHU HeE
HEUTPaTI3yI0Th; iX JOCHIIXKEHHsS OUIbIIE HE PEKOMEHAYETHCSA, BOHO 3aJUIIAETHCS
PEKOMEHJIOBaHUM Ha MOCTIMHIA OCHOBI Yy pa3i nposiBy(iB) IMyHOAJIEpriYHOTO(HX)
xapakTepy abo HeepekTuBHOCTI JiKyBaHHd. [Ipumitka: icHye tperuit JI3 3 3T,
OpU3HAYEHUN JUMIIe ISl TOPOCIMX MalleHTIB 13 XxBopoOow ['omie: Tamirironepasa
anb(da. Bin He nmpomaernes y paniiii, ane 3apeectpoBanuii y CIIA.

Inwi mepanesmuuni 3axoou. CIUIGHEKTOMIS Hapa)ka€ Ha TEBH1 YCKJIaJIHCHHS,
TOMY OUIbIIIE HE PEKOMEHIYEThCS (KpIM OCOOIMBUX BUMAKIB).

TpancraHTalis KICTKOBOTO MO3KY MOKe OyTH 0OroBOpeHa y BHUIIAJIKy XBOPOOH
I'ome 3 Tumy y miTeit.

HeoOximHO BXXUTH BCIX CUMITOMATUYHUX (QHAJIBI'€TUKHU Ta 1H.), OPTONEANYHHUX,
peabumTalIiHUX 3aXO/IB Ta 3aXOJIB Tepanii y pa3l IHBaJIIIHOCTI, HEOOXIAHUX ISt
narienriB. [lamientaMm Moxke OyTH 3amporOHOBaHA HalllOHAJIbHA TepPaNeBTUYHA
nporpaMa HaBYaHHS Malll€HTIB, MPUCBsSYeHa XBopoOi ["ome. MennuHi npaiiBHUKU Ta
Nall€HTH TOBUHHI OyTH MPOIH(POPMOBaHI PO ICHYBAHHS acOLIalllil MAllEHTIB Yepes3
JOBIJIKOB1 IIEHTPH, BeO-caiitu yctaHoB Ta Orphanet.

Monimopune. MeToau CIOCTEPEKEHHS TOEAHYIOTh KIIHIYHE OOCTEXKEHHS,
OIlIHKY Ol0MapKepiB 3aXBOPIOBAHHS OJWH-ABA pa3u Ha PIK, KOJU LIl JOCATHYTI, 1
Bizyamizamii (MPT BiciiepasibHUX 1 KICTOK, JEHCUTOMETPIsI KICTOK) KOXH1 2-4 POKH.
Mix BiIBIyBaHHSIMU CIELIaIiCTa JIIKap 3arajibHOIl MPAKTUKU Pa3oM 31 CIEIiagicCTOM
a0o0 JikapeM pedepeHTHOrO0 IEHTPY MPpU3HAYAE TePaIilo IHTEPKYPEHTHOT MaTOJIOT 1.

5. XBopo6a T'ome - pexoMeHaamii HIOA0 MiATHOCTHKH, JIKYBAaHHS Ta
MoniTopunry, [loabma, 2017 pik (Piotr Hasinski et al. Choroba Gauchera — zalecenia
dotyczace rozpoznawania, leczenia 1 monitorowania, Acta Haematologica Polonica,
Volume 48, Issue 4, 2017, P.222-261)6.

JlaHi pexoMeHaiii € NepliuM MOBHUM JOKYMEHTOM IIIOJI0 JI1arHOCTHUKH,
JiKyBaHHS Ta MOHITOpUHTY XBopoOu ['omie y [Tompmi.

B nanuii yac OCHOBHUM TepaneBTHUHUM migxogoM € D3T, mo BKIHOYaAE
BHYTPILIHbOBEHHE BBEJICHHS peKOMOIHAHTHOI TIIoKoliepeopo3uaasu. [Ipemaparu @3T

16 https://doi.org/10.1016/j.achaem.2017.10.001

14


https://doi.org/10.1016/j.achaem.2017.10.001

Iuiznoyepasa ons nikyeanns xeopoou I'owe mun 1 (Oopocaux ma dimeti), 23.05.2022

BBOJISITh Y BUIJIAJl MOBUIBHOI BHYTPIIIHBOBEHHOI 1H(Y31i KOXKHI 2 THXKHI NPOTATOM
YChOTO JKUTTS Talli€eHTa. 3aCTOCOBYIOTh A03u 15—-60 OJI/kr mMacu Tijia 3ajie’KHO BiJ
TSOKKOCT1 3aXBOPIOBaHHS, BIKY Malli€HTa (BUINA y JITEH) Ta KITHIYHOT BIAMOBI1 (HUXKY1
HIITPUMYIOUl JTO3H).

VY 6inpmocti BunaakiB 3T abconoTHO Oe3nedHa 1 Jiniine BKpad pijIko BUKIIUKAE
noOiuni edextu. [Ipubnuzno y 15% TtHx, xT0o mpuiimaB iMiritouepasy (gani 1134
naiieHTiB) i MmeHe 1% Tux, XTo mpuitMaB Benarirolepasy aibda (nani 289 maiieHTin),
yTBOproBaiuch antutina IgG. Jlyxe pinko aHTUTIIA [0 iMirdronepasu  abo
BeJarionepas anbda IMOB’s3aHl 31 3HIKEHHAM KIIIHIYHOT €(eKTHUBHOCTI. 3BiACH
BUCHOBOK, IO iX BU3HAYEHHS CJiJ MPOBOJUTH HE PYTHHHO, a JIMIIE B OKPEMHUX
CUTyalliIX TNpU MNPUAHATTI pIIEHHS Npo 30UIbLICHHS [03W a00 BHU3HAYCHHS
HEIOCTaTHbOI €()EKTUBHOCTI JIIKYBaHHS.

AJITOPUTM JIIKYBAHHS

[Tamientn 3 xBopoOoro lome 1, 3 TumiB, SKI BIANOBIIAIOTH BU3HAYCHUM
KpUTEPIsIM, OTPUMYIOTH JIIKYBaHHS 3a pPAXyHOK JEp’KaBHUX KOILUTIB Yy paMKax
BIIMOBIAHUX TepaneBTUUHUX mnporpaM. Y Ilonbmii JiKyBaHHS 1IMITIIOIEPA30I0
KOMIIGHCYEThCSl TAallleHTaM 13 3axBOproBaHHsSM 1 Ta 3 Tumy, a y BHIAJAKY
Benarmonepasu anbda — mnpu XxBopoOi T'ome 1 Tumy. JlikyBaHHS mMAaIli€HTIB 3
O0ezcumMnToMHUM Tmiepedbirom xBopoOou [ome y Ilonmbmii He BiAMIKOJAOBYETHCS.
Kpurepiem mnpuitasatanocti @3T € BimcyTHICTh a00 3HAYHUN AEePIIUT AKTUBHOCTI
rioKonepedpo3naazun B Jeikonurax abo (ibpobractax IIKIpH, MiATBEPHKECHUN
MOJIEKYJIIPHUM TECTYBaHHSIM.

Eranu jgikyBanHs xsopoou I'ome 1 Tumy:

Kpoxk nepwiuii - npoeecmu oyinKy 3ax60pro8amnHsi

Ockinpky KIIiHIYHA KapThHa XBopoOu ['omie Moxke BiApI3HATHUCA, Tepallii Mae
nigoupatrucsa 1HAUBIAYATbHO 3 ypaxyBaHHSAM MOTPEO KOXKHOTO MalieHTa, Oepyyu 10
yBaru Taki (akTopH, K TSDKKICTh 1 HIBUAKICTb MPOTrPECYBaHHS 3aXBOPIOBAHHSA a0o
BIUIUB HA SIKICTb JKUTTA MauieHTa. [lepea NMpuMHATTAM pILIEHHS NPO TEpamito Ciif
OIIIHUTHU CTaJIit0 3aXBOoproBaHHs. Jist Takoi oniHku nepen noyatkom 3T y qopocaux
3 xBopoboro [ome 1 TUIMy BHUKOPUCTOBYETHCS CHCTEMa OIIHKM TSHKKOCTI
3axBoproBaHHs (Disease Severity Scoring System, DS3), y niteit (Pediatric Gaucher
Severity Scoring System, PGS3). JlaHi cucTeMu OLIIHKA TaK0X BUKOPHUCTOBYIOTHCS 1
JUTSL KOHTPOJTIO €(peKTUBHOCTI JIIKYBaHHS.

Kpox opyeuii - ecmanosumu 8i0nogioni mepanesmudni yini

OCHOBHUMHU IUISMH JIIKyBaHHS XBopoOu ['omie € ycyHEeHHS CHUMOTOMIB a0o
MOKPAIEHHS KOHTPOJIO HaJ HUMH, OOMEXKEHHS PO3BHUTKY CYMyTHIX HE3BOPOTHUX
YCKJIQJHEHb, 3arajbHE IMOKPALIEHHS CTaHy 3/0pPOB’s Ta SIKOCTI JKUTTA MAallEHTIB.
BaxnnBoo TepanmeBTUYHOIO METOI0 y JiTel € 3al0e3meueHHs iX MPaBUIBHOTO
MICUXOCOMaTUYHOTO PO3BUTKY.

Kpox mpemiii - subpamu npasuivny mepaniio

15



Iuiznoyepasa ons nikyeanns xeopoou I'owe mun 1 (Oopocaux ma dimeti), 23.05.2022

KniniyHi curyauii, mo BHMaraiTh HeraiiHoro mnodatky ©3T, BKIOYAIOTh:
KJIIHIYHO 3Hadylla TpPOMOOLMTOIEHIS a0o aHeMis, Mporpecyroye 30UIbIICHHS
cese3lHKU a0o0 TMEYiHKH, YPaKeHHsSI KICTKOBOI CHCTEMH, MOPYIICHHS POCTY/HU3bKHI
3pICT, 3aTPUMKa CTATEBOTO JI03p1BaHHS, YPAKCHHS JIET€Hb, CIJICHEKTOMISI B aHAMHE31,
nopyieHHs: (QyHKIIOHYBaHHS (()I3UYHOTO Ta SKOCTI KHUTTA), OyJb-iKi CHUMITOMH
3aXBOPIOBaHHS Y AUTHHU. [Ipy IpUIHATTI pillieHHS PO TE€, YA MOYUHATU TEpariio y
JITEH, CIiJI BUKOPUCTOBYBAaTH CYBOpIIIl KPUTEPii, OCKUIBKKM MPOTpPECyBaHHS
3aXBOPIOBAHHS B Il BIKOBIM Tpymi MOXKe OyTH OyXe IMIBUAKUAM, a Mepedir OLIbIm
CEpUO3HUM, HIXK Y TOPOCITHUX.

V nauieHTiB 13 XBopo0Ooto ['omie 1 TuIly 3 JIErKUM Ta CEpeHIM CTYIIEHEM TSHKKOCTI
MO>KHA PO3IIAHYTHU 3acTocyBaHHsl CPT: mirimycTaT y naui€eHTiB, K1 HE MOXYTb a00 He
6axatorp mpuitmatu ®3T, abo emirmycTaT sK HeplIuil mpenapar y Tepamii abo sk
IpOJOBXKEHHS Teparii micis 3akiHueHHs O3T.

Kpox uemsepmuii - eusnauumu npasuiviy 003y

Busnauenns npaBuibHO1 103U P33T mae BupimanbHe 3HAYEHHS 711 KOHTPOIIIO
CUMIITOMIB XBOpOOU Ta 3ano0iranns yckiaaHeHb. Tepanito @3T noBrUHEH NPOBOAUTH
JiKap, IKMM Ma€e JOCBIJ JIIKyBaHHS MAIlieHTIB 13 XxBopoOoto ['o1iie, a 1031 OBUHHI OyTH
1HIMBIAYyali30BaHl I KOXKHOTO TAI[lEHTa Ha OCHOBI OIIIHKM KJIIHIYHUX CHUMIITOMIB.
[Ticnst mocsrHEHHS MaKCUMAJIBHOT JI03H 32 BIJICYTHOCTI €()eKTUBHOCTI JIIKYBaHHS 4epe3
12 wmicsamiB Tepamii CHiJl PO3MJISHYTH TUTAaHHA TPO TPUIMHEHHS 3aCTOCYBaHHS
JIKapChKOro 3aco0y.

6. [iarHocTnka Tta JgikyBaHHs xBopoOum I'ome B IHaii - KoOHceHCycCHI
pexomenaauii Podoouoi rpynu 3 xgopoou I'ome ToBapucrsa IHaiiicbkol akagemii
Mean4HOi reHetukn Tta Ingilicbkol akaaemii megiaTpii, 2018 p. (Diagnosis and
management of Gaucher disease in India - consensus guidelines of the Gaucher Disease
Task Force of the Society for Indian Academy of Medical Genetics and the Indian
Academy of Pediatrics. Indian Pediatr. 2018 02 15;55(2):143-153. PubMed:
PM29503270)".

O3T pexkomOiHAaHTHUM (EPMEHTOM IMITIIIOIEpa3o0 cxBajdeHa B IHmii 1
3aCTOCOBYETHCS JIJIs JIIKYBAHHS MAIIEHTIB 3 M1ITBEPXKEHUM J[1arHO30M XBopoOu I orie
1-ro TuIy Ta BicUEpaJIbHUMH MPOSBAMHU MPHU 3-OMY THIII.

Kpurepii nisa nouatky ®3T:

@®3T ciig po3MOYMHATH BCIM MAIliEHTaM 3 OJHUM a00 JEeKUIbKOMa HACTYITHUMHU
CUMIITOMaMHU:

3aTpuMKa PO3BHUTKY (3picT ab0 Bara MEHIIE 5-TO MEPLUEHTHIS BIKY ICIIS
BUKJIFOUECHHS! 1HIIUX TPUYHH).

Crnenorenaromeraiisi, 0 BUKIMKAE MEXaHIYHUU AuUcKoM(popT abo i1H(papKT
CEJIe31HKH.

Baxkka nurorneHnis (mpuHaitMH1 O1LIUTONIEHIs):

- 'emorno6in <§ mr/nn yepes xBopoOy ['omie, a He 3 IHIIUX PUYUH;

17 https://www.indianpediatrics.net/feb2018/143.pdf
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- Tpom6ormTu < 60000/MKII;

- Jletikormtu < 3000/MM3.

CuMnToMaTUyH1 3aXBOPIOBAHHS KICTOK (O1b y KICTKaX, KICTKOBUH Kpu3) abo
AKTHBHE 3aXBOPIOBAaHHS KICTOK (OCTEOTEHIs, MepesioMu, 1H(GUIBTpaIllisl KiICTKOBOTO
MO3KY, OCTEOHEKPO3).

[Tonepenausi cruieHEKTOMIsI (CIUICHEKTOMISI B aHaMHE3l SK MapKep TIKKOCTI
3aXBOPIOBAHHS Y TAKWX MAIIEHTIB, K1 MAIOTh BUCOKHI PU3UK aBACKYJISIPHOTO HEKPO3Y
1 OCTCOHEKPO3Y).

CuMnroMaTuyHe ypa)KeHHS JieTeHb (IMIATBEPIKCHHs JIETEHEBOI TilnepTeH3ii 3a
nanumu 2D exokapaiorpadii abo 1HQUIBTpaTUBHOrO 3axBOproBaHHs jereHiB Ha KT
IPYAHOL KIIITHHH).

3acrocyBanHd P3T: ®3T - noxurreBa Tepamisi, sika BBOAUTHCA y BHIJISAIL
BHYTPIIIHbOBEHHOI 1HQY31i 1 pa3 Ha 14 guiB. CranmaptHa no3za ®3T Ha modarky
ctaHoButh 60 OJ] Ha Kr Macu Tina. SIKIIO JMOCTYIHICTH JO JIIKAPCHKOTO 3aco0y
oOMe)xeHa, MOYKHa 3aCTOCOBYBATH OYaTKOBY 103y 30 O] 1yst 1iTei 3 MEHIIO10 Baroxo,
aje 103y ciia 301UIbIIYyBaTH, AKIIO LU JIKYBaHHS HE AOCATHYTO. Macy Tiia naiieHTa
NIePEBIPSIOTh IPU KOXKHIN OLIHII Ta J03a PETYIIOEThCS BIAMOBIIHO 10 MacH Tia. He
PEKOMEHY€ThCS npeMeauKaIis 3 aHTUT1CTAMIHHUMU/KAPO3ZHMKYIOUUMHU
JTKapChKUMH 3ac00aMH, SKIO B aHAMHE31 HEMa€ peakiiii, MoB’ si3aHuXx 3 iHPy3iero.

OntumanpHa no3a D3T moBuHHA OYyTH 1HAMBIIYAJIbHOIO [IJIsS TAIEHTIB 1
3aJIEKUTH Bl MacH Tuia ta Bigmosigl Ha O3T.

7. Hini ynpaBiainasa xBopo0ow I'ome 1 Tumy: ekcneprHMl KOHCEHCYC
€Bponeiicbkoi po6o4oi rpynu 3 xgopoodu I'omre, 2018 p. (Management goals for type
1 Gaucher disease: An expert consensus document from the European working group
on Gaucher disease, Blood Cells, Molecules, and Diseases Volume 68, February 2018,
P.203-208) 8.

B nane koHceHCycHe HOCHIKEHHsS OyJIW 3ampoIleHi BCi WieHH €BPOINEHChKOT
pobouoi rpynu 3 xBopobu ['ome (European Working Group on Gaucher Disease,
EWGGD) (n = 35), nauientu 3a ydacti €Bpornericbkoro anbsacy [ome (European
Gaucher Alliance, EGA). Po6ota Ta mociigyroue GopMyIrOBaHHS KOHCEHCYCHUX 3asiB
MIOJ0 IJIeH yrmpaBiiHHSA XBOopoOow ['omie 1 Tumy mpoBoauiach 3 BUKOPUCTAHHAM
moaudikoBaHoi mporeaypu Delphi 13 3anyuennsm 25 wieniB €Bporneicbkoi podouoi
rpymnu 3 xBopoou ['ome (EWGGD), nikapiB, siki MatOTh JOCBiI JIIKYBaHHS MAIlI€HTIB 3
xBopo6Ooro ['omie I Tumy (Bix 2 1o 600 xBopux Ha KoxkHOTO (axiBig) 3 16 kpain cBiTy
ta 17 marienTiB 3 XBopooOoro ["omre.

B 10KyMeHTI npeacTaBiIeHI KOPOTKOCTPOKOBI Ta JOBIOCTPOKOBI LI JIIKYBaHHS,
mo nos’s3aHl 3 O3T/CPT Tta 3aranbHi LUl JIKyBaHHS XBopoOu [ome 1 Tumy.
Pexomenpamii moao moyaTky JIIKYBaHHsS, METOAY JIKYyBaHHS, JI03M Ta 4YacToTa
BBCJICHHS BUMIILIN 32 PaMKH IIbOT'O JTOCITiPKEHHS.

®https://reader.elsevier.com/reader/sd/pii/S1079979616301917?token=D609B16694345CD547F4AF3377602BE3C46 A9C7BFD022976CD5F312281
6ABC278188D88BOE74C666BE90ADS320543812C&originRegion=cu-west-1&originCreation=20220317095005
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JlonaTtkoBo micias oTpuMaHHs aucTa yrouneHHss MO3 Ykpainu Big 26.04.2022 No
25-01/9331/2-22 6yB mnpoBeAcHUN JONATKOBUM TMOIIYK JOKA30BUX JIaHUX Ta
iH(opMaIii 1010 MOKIMBOCTI MepeBeleHHs 3 IMITIIOIEpa3y Ha TaJrJIonepasy
anb(da abo Benarronepasy ajibda JI0poCINX MaIllEHTIB Ta JIITeH 3 xBopobotro [Momre 1
THUITY, 32 PE3YyJbTaTMH SKOT'O 3HAWICH] HACTYITHI MDKHAPOIHI My OTiKarii

IIporpama “Jliku, mo pATYOTH KUTTA” — XxBopoda T'ome (Tum 1) —
pexoMenaauii lemapramenty oxoponu 310poB'a ABcrpadii, 2018 pik (Life Saving
Drugs Program — Gaucher disease (type 1) — Guidelines)'’

[{i pexkomeHnpalii MICTSATh 3arajibHi, MMOYATKOBI Ta MOTOYHI BUMOTH IOJO
OTPUMAaHHS JOCTYIy J0 MEBHUX JIKApChKHUX 3ac001B JUIsl JIIKyBaHHA XBopoOu I'ormie
(tun 1) y pamkax IIporpamu «JIiku, mio pATyroTs KUTTS» (nami - [Iporpama).

BuOip nikyBaHHS

Jlikapi MOXYTb IOJIaTH 3aIIUT HA HAWOLIBII BIAMOBIIHUHN MTpenapar AJs JIIKyBaHHS
namieHta (iMirjaroiepasa, Benariolepasa anbga, Tamiriaonepasa aibda, MITIycrar).
VYl nauienTy, siKi po3novaiv NpuioM mnpenapary ado nepeuiiig Ha IHIIWNA npenapaT
B pamkax [Iporpamu, mMoBUHHI 3aJIMIIATUCA HA TOMY CaMOMY Ipenapari IpOoTArom
IoHaliMeHIIe 12 MicsIiB, AKIIO HEMae 00 €KTUBHHMX KIIHIYHHX O3HAK IOCTIHHOTO
KJIIHIYHOT'O TIOTipIIeHHs 00 3HAYHUX MOOIYHUX PEaKIIiil.

3aranpHi KBamidikaliifHi BUMOTH: MMAIliEHT MTOBUHEH BIJMOBIIATH MOYATKOBUM 1
MOTOYHUM KPHUTEPISIM MPUUHATHOCTI, K JETAIBHO HABEJEHO Y JOKYMEHTI; OpaTu
y4acTh B OIIHII €(PEKTUBHOCTI Mpermapary MUITX0M MePi0IMYHOI OIIIHKH 3T1THO 3 [IUMHU
peKoMeHJaliAMHi, a00 MaTU NPUUHATHY NPUYMHY HE OpaTh y4yacTi y HEepioJudHIN
OLIHI[l; HE CTPAXKJIATH BIJ OyIb-SKHX IHIIUX 3aXBOPIOBaHb, BKIIOYAIOYH YCKIIAIHEHHS
abo Hacmiakum xBopoOu [ome (Tum 1), sKi MOXYTh NOCTaBUTH i 3arposy
e(EeKTUBHICTh MEJUKAMEHTO3HOTO JIIKYBaHHS.

Kputepii BUKIIOYEHHS: MAllieHTH 3 OE3CMMITOMHUM IepediroM; MNaIi€HTH 3
NOTEHIIITHO HE3PO3yMUIMMHU J1arHO3aMH, TAKUMU sIK JiMpoma X0oKKIHA; TALIEHTH 3
HEOOOPOTHUMHM YCKJIAAHEHHAMH XBOopoOu [omie; mami€eHTH 3 HasSBHICTIO 1HIIOTO
HEOE3MeYHOTro IS )KUTTA a00 TSHKKOTO 3aXBOPIOBAHHSA, HA JOBMOCTPOKOBUM MPOTHO3
SIKOT'O HaBPSJl UM BIUTMHE Teparis; HasBHICTh 1HIIOTO 3aXBOPIOBAHHS, B/l IKOI'O MOXKHA
OyJsi0 6 OOTpYHTOBAHO OUIKYBAaTH, IO II€ 3arPOKY€E BIJMOBIAI HA TEparito.

HiarHo3 xBopoOu ['omie (tunm 1) moBuHEH OyTH BCTAHOBICHUN MUIIXOM
neMoHcCTpallii cnenudigHoro 1ediuTy akTHBHOCTI (PEPMEHTY TIIOKOIIepeOpo3naasu B
JeikonuTax abo KyJabTUBOBaHUX (PiOpobiacTax mkipu ab0 HASBHOCTI MyTallii B TeHI
rIIIoKonepeOpo3naasy, skKa, sK BIJOMO, MNPU3BOAUTH JO0 CEPUO3HOrO AePIUUTY
AKTUBHOCTI (pepMEHTY B TKaHMHAX a00 JeHKOoIUTaX nepupepuaHoi KpoBl.

[ToyaTkoB1 KpUTEpii NPUUHATHOCTI: MALIEHT NOBUHEH BIANOBIIATH MPUHAWMHI
OJIHOMY 3 HACTYMHHMX KPHUTEpIiiB, 100 MaTH MpaBO Ha JIKYBaHHS IMITJIOLEPA30L0,
BeJIArII0LEepa3or0, TATITIIIONEPa30r0 ad0 MITITyCTaTOM:

1 https://www.health.gov.au/resources/publications/Isdp-gaucher-guidelines
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CumnroMmarryHa xBopoba ['omie (Tur 1) 3 Oyab-aKuM 13 NpOsIBIB 3aXBOPIOBAHHS,
nepepaxoBaHUX HUXKYE:

- VYpaxeHHs KICTOK, IO OIIHIOETbCS HA OCHOB1 KJIIHIYHMX CHMIITOMIB,
oOcrexeHnHs ckenera Ta MPT.

- 'emaTonoriuni ycknagHeHHs: reMorno0in <105 r/n ms sxidok 1 < 115 r/m st
YOJIOBIKIB (MIpUHAWMHI 2 BUMIPIOBaHHS 3 IHTEpBAJIOM OlIbllle HDK 1 Micsap 1
BUKJIIOYEHI 1HII MPUYWHU, HATIPUKIIAJ, TeDIIUT 3ai1i3a); a00 KUIbKICTh TPOMOOIIHTIB <
120 x 109/ npunaiimMai 2 pa3u (3 iHTepBaIoM Oubie 1 MicsIis).

- IInyHkoBo-kumkoBi yckinagHeHHs: 00'em medinku (KT a6o MPT) y 1,25
nepesuiilye HopMmy abo 00’ em cenesinku (KT a6o MPT) y 5 pa3ziB nepeBuiilye HOpMY.

[MamienTn BikoM 10 16 pokiB 13 CHMIITOMAaTHYHOIO XBOpoOoto ['o1ie 3 Oy ab-sIKuMu
BIMOBITHUMU  (I3UYHUMH  O3HAKaMH MOXYTh MPOXOJWTH  JIKYBaHHS  J0
HiATBEpAKEeHH TUny xBopoOu ['omre. Pa3zom 13 3asBKOIO ciliji HajaBaTu OQILIMHUMA
orJIsii OTATIEMOJIOTA Ta 3BITH PO CTaH PO3BUTKY HEPBOBOT CHCTEMHU.

[TocTiitHi KpuTepii NPUHUHATHOCTI: JIKYIOUMHA JiKap MOBUHEH IOAABaTH [0
JlenapTamMeHTy OXOpPOHHM 3A0poB'ss ABcTpaiii A0 1 TpaBHS HIOPOKY OKpemy (Gopmy
MOBTOPHOT 3asBKH, SKIIO BIH Oa)kae, 100 MAaIieHT MPOJOBXKYBaB OTPUMYBATH
cybcuaiiine ikyBaHHS B pamkax jnaHoi Ilporpamu. ®opma MOBTOPHOI 3asBU Mae
IIPOJICMOHCTPYBATH KIIIHIYHE MOKpAIleHHs CTaHy TallieHTa abo crabimi3aliio CTaHy
MaIie€HTa, a TAKOK MOBUHHI OyTH Ha/IaH1 JI0Ka3H, 110 MiATBEPKYIOTh MOCTIHHE TPaBo
Ha JIIKyBaHHs XBopoOu ["omre (tum 1).

CyOcumiitHe JIKyBaHHS MOKE MPOJIOBKYBATHUCS, SKIIIO HE 3aCTOCOBYETHCSA OJHA
abo JexiTbKa 3 HACTYMHHMX CHUTyalild: HEJOTPUMAaHHS HAJIEKHHUM YHHOM CXEMHU
TKyBaHHs; HEHAJaHHS JaHUX, KOMN pe3yNbTaTiB TECTY Ta eIeKTpoHHO1 Tabnuii Excel
namieHTa 3 xsopoooro ['ome (tun 1), 1m0 cBiyaTh 0po €(pEeKTUBHICTH TepaIllii; Teparis
HE TMOJIETIIYE CHMIITOMHU 3aXBOPIOBAHHS, PO3BUTOK O3HAK, IO Y3TOMKYIOTHCA 3
HEHpOHONaTUYHOI (opMOr0 XBopoOu I'omie (OMUCTOTOHYC, CyloMH, OyibOapHa
TUCOYHKIIS, TOTIPUICHHS 1HTENEKTYalbHOI (QYHKIII ab0 MOTIPIIEHHS PYXOBUX
HAaBUYOK); y TallleHTa € cepiio3Hl MOOI4HI peakulii, MoB's3aHi 3 1HQY31€0, SKi
HEMOXKJIMBO 3aM100ITTH IUISIXOM BIJIMOBIAHOT TONIEpeAHRO1 Tepallii Ta/abo KOpUryBaHHS
IBUIKOCTI 1H(DY311; y MaIll€eHTa PO3BUBAETHCS 1HIIIE HEOE3MEUHE IS KUTTSI a00 TSKKE
3aXBOPIOBAHHS, HA JOBFOCTPOKOBHMM MpOrHO3 sikoro HaBpsa uyu BrummHe O3T; y
mali€eHTa PO3BUBAETHCS IHIIMK MEJIUYHUN CTaH, SKAW MOXHA OOIPyHTOBAaHO
OUIKYyBaTH, 110 MOCTaBUTH MiJ 3arpo3y peakiiito Ha P3T; ymoBH, 1m0 3a3HAYCHI Y
KPUTEPISX BUKITIOUCHHS.

VY Ilporpami BiJCyTHI KpUTepli Ta yMOBHU NEPEBEIECHHS MALIEHTIB 3 OJHOTO
JiKapchKOro 3aco0y Ha iHIwMi (cepen npeacraBHUKIB O3T).

V¥ 2018 poky opranizanis PHARMAC, ska npuiimMae pillieHHs OI0JI0 MEPETIKY
JTIKapChKUX 3ac00iB, MEIUYHUX BUPOOIB, SKI OyIyTh (PiHAHCYBATUMYTbCS IS
JOCATHEHHS] HAWKpaluX pe3yNbTaTiB JUIsi 3J0pPOB’S 3a paxyHOK HAasBHOTO
¢inancyBannsa y Hosiit 3enanaii, omyOiikyBasia pillieHHs 1010 3MIHU (PiHAHCYBaHHS
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®3T nns nikyBaHHS XBopoOu [ o1e 3 iMironepasu Ha Tairiaonepasy anbda, sxa 3 1
ceprss 2018 poky crane enuHuM (piHaHCOBaHUM npencTaBHUKOM D3 T aiis aikyBaHHS
xBOopoOu ["omie micist 7-MiCSIYHOTO MEePEXiTHOTO MEPIOy.

o Tamirmonepasu anbda 3acCTOCOBYBATUMYTHCS CHEIlalibHI OOMEXKEHHS, SKi
OyyTh OIOHUMU 10 OOMEKEHB, K1 3aCTOCOBYIOTHCS JI0 IMITJIIOIIEPa3H, 32 BUHATKOM
TOTO, 110, AKIIO X CXBaJIUTh €KCIIepTHA rpymna jikapis ['ome, Oyae 103BojeHa BUIlA
makcumasibHa 1032 (30 OJI/kr xoxxHi aBa THXHI, mpuban3zno 60 OJl/kr/micsis), Ko
IIe KJIIHIYHO JOLUIBHO. SIKIO TMaIli€HT HE IMEePEeHOCHUTh HOBHM JIIKApCHKHMA 3aci0 3
kniHiyHuX npuunH, PHARMAC posrnssHe 3asBKy Bif Jiikapss Ha TPOBEICHHS
dbapmanieBTHuHO1 oOLiHKM OKpemoro marienta (Named Patient Pharmaceutical
Assessment, NPPA) i BiJHOBIEHHsSI 3aKyIiBIl IMIIVIFOLEPA3U ISl OKPEMOTO
naiieHTa, JOTpUMYIOUYUCh pekoMeHaalii ekcrneptiB ['pynu [Nome. Pekomenganii ais
JiKapiB, K1 IPU3HAYAIOTH JIKAPCHKI 3aC00M, JIJIs MIATPUMKHU 3MIHU Ha TaJIIJIIOLEpa3y
anb(da OynyTh HagaHi ['pymnoro [Nomie (rpyna excrepTiB JiKapiB), K 1 peKOMEH Al 11
OKpEMHUX TAIlIEHTIB II0J0 3MIHM, 30UIBIICHHS J03yBaHHs (AKIIO MOXKJIUBO) Ta
MOHITOPUHTY, TakoxX ['pymnoto [omie Bu3Hauatme A03y Ta KUIBKICTh (DJIAKOHIB,
JO3BOJICHUX JJIsl KOXKHOT'O MAaIll€eHTa, BUXOJAYW 3 KJIIHIYHOI cHTyarii. Ycl KIHIYHI
BIJIOMOCTI Ta JO3U TAIllEHTIB MeperiiaiarThes mopiuno ['pymoro [Nome, aeski
MEeperIsiIatOThCs KOXKHI IITICTh MICSIIIB.

[Tomryk BTOpHMHHHUX JKEpeN JOKA30BUX JaHUX IIOAO TOPIBHSUIBHOI KIITHIYHOI
e(heKTUBHOCTI Ta O€3MeKH IMIriroepa3u s JiKyBaHHS XBopobu [ome tumy 1 y
nopocnux Ta AiTed npoBeneHuit y 0azax mganux PubMed, Prospero, The Cochrane
Library database, Trip Database.

KiiniyHe NUTaHHA: BUBUUTHU KIIIHIYHY €(DEKTUBHICTH Ta O€3MEKy iMITitonepasu
JUTst TIKyBaHHA XBopoOu ['omie Tumy 1 y 1opocnux Ta AiTei, siki paHillie He OTPUMYBaIH
JIKyBaHHS Ta K1 paHilie oTpuMmyBaiu JikyBanHs O3T.

JocaipkyBana monyJsilisan - J0opocii Ta aith 3 xBopoboto ['ome 1 tumy, siki
paHilIe He OTPUMYBAJIH JIIKYBaHHS Ta sIK1 paHile oTpuMyBaiu JikyBaHHs O3T.

JocaiakyBaHuii JikapcbKuil 3aci0 — iMironepasa.

Jlikapcbki 3aco0u nmopiBHAHHS - Benariiolepasa anbga, Tajirirolepasa ainbda.

OcHOBHI J0ciTKyBaHi pe3yibTaTH — KUJIBKICTh TPOMOOIIUTIB, KOHIIEHTpAIlis
reMOTJIO0IHY, PO3MIp CENE31HKHU 1 MEeYIHKH, KICTKOBHI O11b, KICTKOBI KpH3H, MTOOIYHI
edeKxTH.

[Tomyk panux mpoBeaeHo B 6azax manux PubMed, The Cochrane Library
Database, Prospero, Trip Database. Poku myoOmikaniit 3 2010 p. — no 2022 p., nouryk
mitepatypu OyB OOMEXKEHHM aHTJIOMOBHHMHU CTATTSMH Ta TOBHOTEKCTOBHUMHU
nyOmikamismMu. Kpurepii BK/IIOYeHHS: CHCTEMAaTU4HI OIJISIAM Ta/ab0 MeTa-aHali3H
pPaHIOMi30BaHUX KOHTPOJIHOBAHUX JTOCIIKEHb, IPOCTIEKTUBHUX Ta PETPOCIEKTUBHUX
oOcepBaliiHUX JTOCHTIIKEHb 3 BUBYEHHAM €(EKTUBHOCTI Ta O€3MEeKH IMIrIIolepa3su
MOPIBHSHO 3 BEJIATJOIEPa30ro ajibda, TANITIIoNepa3oro abda s JIKyBaHHS XBOPOOU
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lome 1 Tuny. Kpurepii BUKIHOYEHHSI: JOCHIDKEHHS (PapMaKOKIHETHUKUA Ta
dbapMakoIMHAMIKH, TOKJIHIYHI JOCHIKEHHS, paHIOMI30BaHI Ta HEpPaHJIOMi30BaHi
JOCJIIKEHHS, BIJICYTHICTh MPEACTABICHUX PE3YJIbTATIB JHOCTIIKEHHS, TOCTIIKEHHS,
omyOJIikoBaHI HE aHTJMChKOI MOBO. KirouoBi cioBa momyky: Gaucher disease,
Gaucher disease type 1, type 1 Gaucher, GD I, GD 1, Gaucher disease, noncerebral
juvenile, glucocerebrosidase deficiency, acid beta-glucosidase deficiency, GBA
deficiency, imiglucerase, Cerezyme, velaglucerase, VPRIV, taliglucerase, Elelyso,
enzyme replacement therapy. 3acrocoByBanuce ¢insTpu: Meta-Analysis, Systematic
Review, full-text, English.

3a pgaHuMU 4OTUPbOX 0a3 Oyyo BusBaeHO 57 uurar. Ilicis BUKIIIOUEHHS
nyOmikaTiB, BUYUTKM 3arojIOBKIiB Ta aOCTpPakTiB Ta TEPEBIPKH BIAMOBIIHOCTI
nyOikaniidi BU3HAYCHOMY KIIHIYHOMY NHUTAHHIO JUIs TMOAAJBIIOrO aHamizy OyB
o0panwuii mumie cucreMaTranuii ornsg Shemesh E et al., 2015%°,

Mertoto JTaHOTO CHUCTEMaTUIHOTO OTJISIITY paHI0MI30BaHUX Ta
KBa31paHJIOMI30BaHUX KOHTPOJHOBAHMX JOCHIKEHb (BKJIIOYAIOUM  BIAKPUTUX
JOCIIKEHb Ta MEPEXPECHUX JIOCHIIKEHb) OyJIO y3arajJbHEHHs HAasBHUX JOCTYITHUX
JAHUX PaHJIOMI30BaHUX KOHTPOJIbOBAHUX JIOCIIIKEHD 1110710 €(pEeKTUBHOCTI Ta O€3IMeKH
®3T Tta cybcTpar-penykiiiiinoi Tepanii (CPT) mns jikyBaHHS JOPOCIUX Ta JITEH 3
xBopoOoro T'omie Oyap-sSKOro cTymeHs TsSxKKocTi 3axBoproBaHHs (Shemesh E et al.
Enzyme replacement and substrate reduction therapy for Gaucher disease. Cochrane
Database of Systematic Reviews 2015, Issue 3. Art. No.: CD010324. DOI:
10.1002/14651858.CD010324.pub?).

HocnimxyBanace kiiHivHa edexTuBHICTh Ta Oesmeka D3T (Oyab-sK0i 1031)
nopiBHsAHO 3 CPT (0ynb-sakoi no3m); komOiHoBana Tepaniss CPT ta @3T nopiBHSAHO 3
moHoreparniero O3T; O3T ado CPT, ado koMOiHawis (y pi3HHX [103aX) MOPIBHSHO 3
BIJICYTHICTIO JIIKyBaHHS; MOPIBHSAHHS PI3HUX JiKapchbkux 3aco6iB @3T mixk co0o1o;
NOPIBHSHHS pi3HUX JiKapcbkux 3aco0iB CPT. /lata ocranHboro mouryky B Peectpi
JNOCIIKEHb  BPOJUKEHUX TNOMWIOK MeTrabonismMy KokpelHIBChKOi Tpynu 3
MYKOBICLHJIO3Y Ta FT€HETUYHUX po3iaaiB: 7 cepnusa 2014 p.

B nanuii cuctemaruunumii orsisan Oyio BkirodeHo 6 K/, siki BuB4anu e(eKTUBHICTh
ta Oesneky ®3T y mamientiB 3 xBopoboro ['ome (de Fost, 2007 (mopiBHSHHS 103
imirmrorniepasu); Gonzalez, 2013 (nopiBHsIHHS 103 Benarolepasu anbda); Grabowski,
1995 (anrmomnepasa vs imirmtonepasu); Kishnani, 2009 (imirmonepasa KoxH1 2 THXHI
Vs imirmonepasa koxHi 4 twkHi); Zimran, 2011b (mopiBHSHHS 103 TaNIrIoLEepa3u
anbda) ta Ben Turkia 2013). Jlume onue K] Ben Turkia, 2013 mopiBHIOBaJIO MiX
co0o010 KITiHIYHY e(eKTUBHICTH Ta O€3MEKy IMITIIIOIEpa3u Ta Benaritonepasu aaboa (y
rpymy imirionepasu Oyyno BKIO4YeHO 17 malieHTiB y rpymy Benaritouepasu - 17
namieHTiB. I3 34 marientiB 20 namieHTiB (59%) Manu mornepeaHio CIJIeHEKTOMito, a 9
(26%) Oynu miThMHU.

20 https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD010324.pub2/full#CD010324-sec-0042
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Ilepsunni Kinyegi mouku epexmugnocmi BKIIOUYAIU YACTOTY NOOIYHUX €(EeKTiB,
KOHLEHTpaIlisl reMOTJI001HY, KIJIbKICTh TPOMOOIUTIB, PO3MIpP MEUIHKU Ta CEJIE3IHKH.
Bmopunni xinyesi mouxu egpexmusrnocmi.: 3MiHa piBHS O10MapKepiB (XITOTPUO3UIA3H,
CCLI18-PARC, anriorensun-neperBoptorodoro ¢epmenty (AIID), piBHI KuHcHol
docdarazu, pesucteHTHoi 10 Taptpary (Tartrate resistant acid phosphatase, TRAP)),
yacToTa OOJIF0 B KICTKaX, 4acTOTa SIBUI KICTKOBOI KpW3H (TOi1, IPH SKUX BUHUKAE
CWJIbHHH 0171 yepe3 1H(hapPKT KICTOK), MOKa3HUKH HIIJTLHOCTI KICTKH.

3 488 xminiyaux gocnimpkeds (KJI), orpumanux 3a 1OMOMOTO0 €IEKTPOHHOTO
MOIIYKY, 8 BIJMOBIJATN KPHUTEPIsIM BKJIIOYEHHsS Ta Oynu mpoanamizoBani (300
yuacHukiB). B 6 KJI (234 yuactHuka) nopiBHIoBaiu pizHi npeactaBHUKH P3T (poku
nyOmikamin  1995-2013 pp.), B SKMX TMOPIBHIOBAIM Belarmonepasy anbga,
IMIrTIOTIEpasy, aritonepasy abo Tamirironepasy aibda Mixk co00to0, ab0 pi3Hi 103U YH
KpPaTHICTh BBEJCHHS OJHOTO JiKapcbkoro 3aco0y. Jlume ogne K/ Ben Turkia et al.,
2013 nopiBHIOBAJIO MK COOOIO KIIIHIYHY €(EKTUBHICTh Ta O€3MEKy IMIMIIoNEpa3u Ta
BeJarionepasu anbda. Jlane mocmimpKeHHs MPOXOaUIo 3a YUacTl JOPOCIUX Ta ATl 13
xBopoOoto ['ome Tun 1, cepeniHiii BiK MaLi€HTIB y IpyIi iMirmonepasu 27 pokis (3-73),
29% mnamieHTiB OyaM JITH; y TPYMI BEJNArjirolepa3u cepeiHiil Bik CTaHOBUB 36 pOKIB
(7-60), 24% nanienTiB OyJu TITH.

Bci KJI Oynu panmomi3oBaHi, JiMIE OJHA IMyOJiKarlis Majla HU3BKUM PHU3UK
yIEepeKEHHs 32 BCiMa OIIHIOBAHUMH TapamMeTpamu (paHioMi3allis, MPUXOBYBaHHS
PO3MOILITY, 3aCTITUICHHS], HETIOBHI JIaH1 PO Pe3yabTaTH Ta PO3MIP AOCITIHKCHHS).

Yacrora nodiyHux edeKTiB

B ycix 6 PKJI (n=234), sixi O1LiHIOBaJIM KJIIHIYHY ePeKTUBHICTH Ta Oe3nexy P3T,
HNOBIIOMJISIIIOCH TIpo MoO14H1 edextu. 3a manumu KJI, B sskoMy BUBYaIu KIIHIYHY
e(eKTUBHICTh Ta OE3MEeKy IMITIIIOIEpa3u MOPIBHSAHO 3 Belariiorepa3or ambda (Ben
Turkia, 2013), B yyacHUKIB, SIKI OTPUMYBaJu Bejiarioluepasy aibpa, BUHUKINA TPU
cepio3HUX NOOIYHUX ePeKTH (aepriuHuid 1epMaTuT, noaosxenu aPTT 1, y autunu
0e3 HEeBPOJIOTIYHOTO aHamMHe3y, |S5-XBUJIMHHUN TeHEepalli30BaHUM TOHIKO-KIOHIYHUHN
Hanaj BiApasy michs 1HQy3ii). Yci Oynu BH3HAHI K Taki, 110 HE TMOB’s3aHI 3
nikyBaHHsM. [Toai0Ha yacToTa moOiYHUX €EeKTiB, MOB’ I3aHUX 3 TPUHOMOM Iperapary
(OUTBIIICTh TIOB’s13aHUX 3 1H(DY31€10), Oyia 3apeecTpoBaHa JJis JIBOX JOCITIIKYBaHUX
JiKapchKux 3aco0iB (8 3 17 yyacHUKIB y TpyIll Benarironepasu; 6 13 17 y4acHUKIB y
rpyti imirmonepasu). OauH y9acHHUK TPYIH IMITITIONEpa3y BIIKIUKAB 3TOAY Ha y4acTh
y K]l uepe3 MHOXUHHI peakiii Ha iH]y3ito.

KonuenTpauisi reMoriooiny

VY gotuprox KJI BuBuanm nuaamixy Hb B yuacHUKIB, siKi paHilie HE OTPUMYBAIU
naikyBaHHs, 1 y aBox KJI BuBuaiu gunHamiky Hb B ydacHuUKIB, sIKIi OTpUMYBaIu
nikyBaHHs. Cepell YYaCHHUKIB, SIKI paHillle HE OTPUMYBAJIM JIIKyBaHHS, KOHLIEHTPALIis
Hb 3pocrama 3 1,62 r/mn no 3,2 r/mn mpotsrom 6—12-MICSYHHUX TIEpIOiB
crioctepexeHHs. He Oyyio BUsBIEHO CYyTTEBOT pi3HHUII MiXk iMirroniepa3oro 60 OJI/kr 1
Besaroepasoro anbda 60 OJI/Kr koxkH1 ABa THXKHI Yepe3 1B’ SITh MICALIB JIKYBaHHS
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(MD 0,15,95% CI Big -0, 55 no 0,85), HaBITh SKIIO YYaCHUKIB 13 CIUICHEKTOMIEIO B
aHamHe31 Oyno BukioueHo 3 aHam3y (Ben Turkia, 2013).

KinbkicTs TpOMOOIUTIB

[Ticns neB’ AT MICSIIIB JIIKYBaHHS 1IMITJIIOIIEPA30l0 Ta BeJarirolepa3ow anbda B
no31 60 OJI/kr KokHI JBa TWXKHI HE OYJIO CYTTEBOI PIZHHUINI MO0 KUIBKOCTI
tpombonuTie (MD -46,37, 95% CI Big -104,13 no 11,39), konu B anamiz Oyiau
BKJIFOUEHI BCl yuacHuku nociimkeHHs (Ben Turkia, 2013). Ognak, Koau y4acHUKH 3
CIUICHEKTOMI€I0 B aHaMHe31, Oynu BukirodeHi 3 anamizy (20 13 34 3apeecTpoBaHUX
y4acHUKiB; 10 y4aCHUKIB 3 KOXKHOT IPYIIH JIIKyBaHH ), CIIOCTEpirajgacs 3Ha4Ha pi3HUILIS
Ha KopuCTh imirmtonepaszu (MD -79,87, 95% CI Big -137,57 no -22,17).

Po3mip neuinkm Ta cejie3iHKH

[icte pochimkens (234 yuacuuku) ouiHtoBaiu BB O3T Ha 3MiHY po3Mipy
NEYIHKA Ta CeJIe3IHKU. 3a JaHUMU JIOCHI/PKEHHS BUBYEHHA €(PEeKTUBHOCTI
IMITTIOLEpa3u NOpiBHAHO 3 Benarirolepas3or (Ben Turkia, 2013) He Oyno BusiBiieHo
CYTTEBOT PI3HMUIII 1010 3MIHU PO3MIPY MEUiHKHU Ha (OH1 JOCIIIKYBaHOI Tepartii uepe3
9 micauiB (MD-40,75, 95% CI Bin -243,44 no 161,94) ta mono po3Mipy cene3iHKH
(MD-209,67, 95% CI Bin -549,23 no 127, 89).

biomapkepu (xitorpuosuaasu, CCL18-PARC, AII®, TRAP)

Tpu KJI (60 yuyacHUKIB) OLIIHIOBAJIM 3MIHY XITOTPHO3UIA3H Yepe3 IHTEPBaAI Yacy
Bix mectu a0 AeB’satu MicaiiB (Ben Turkia, 2013; de Fost, 2007; Zimran, 2011Db).
3wminu piBHIB CCL18-PARC omiHoBanu yepe3 AeB’ATh MICSAIIB Y JIBOX JOCITIDKCHHIX
(63 yuacuuku) (Ben Turkia, 2013; Zimran, 2011b). 3a pesynasratamu K], B sxomy
BUBYAIM €(PEKTUBHICTh Ta OE3MEKy IMITIIoNepa3u MOPIBHSIHO 3 BEIArIiolEepasolo,
yepe3 AEeB’SATh MICSIIB He OyJIO CyTTEBOI PI3HULI Yy 3HM)KEHHI PIBHS XITOTPIO3HIA3H
(MD 1,069, 95% CI Big —7,446 no 9,583) abo CCL18-PARC (MD 146, 95% CI Bin
—189 o 480) y cupoBaTii KpOBI HAIBHUX NAIIEHTIB, K1 OTPUMYBAJIM BeJlartonepasy
anbga abo iMirarouepasy B 1031 60 onuHULb/KI/KOXkH1 ABa THxHI (Ben Turkia, 2013).

3minu piBHIB AII® omiHoBaiM y naBoX aociikeHHsX (40 ydacHUKIB, SKi
nonepeaH0 oTpuMyBanu JikyBaHHs) (de Fost, 2007; Grabowski, 1995) ta nume B
OJIHOMY JocitipkeHH1 oBigomisiiocs mpo pieHi TRAP (Kishnani, 2009).

KicTkoBi cumMnToMu (4actora 00J110 B KiCTKaX, 4acToTa SIBHI KiCTKOBOIL
KPH3H, NOKA3HUKH IHIJIbHOCTI KiCTKH)

Tpu K] omintoBanu kictkoBi cumnTomu (de Fost, 2007; Gonzalez, 2013; Zimran,
2011b). Hocmimxenns Ben Turkia, 2013 (imirmroriepasa vs Benarironepasa aabda) He
JOCIIIKYBAJIO ITI0 KIHIIEBY TOUYKY KIHIYHOT €()eKTUBHOCTI.

OTxe, 32 BUCHOBKAMH aBTOPIB CHCTEMATHYHOTO OTJISIAY PE3yIbTaTH aHaTi3y
NOKa3yl0Th, IO MPOTSATOM NEPIIOrO0 POKY JIKYBaHHS pI3HI pPEKOMOIHAHTHI
TIIoKoLepedpo3uaasu € 610J0TIYHO MOAIOHNMU Ta HE MOCTYMAIOTHCA 32 OE3MEUYHICTIO
Ta €(PEKTUBHICTIO I10JI0 TApaMETPIB CypOraTHUX KIHIEBUX TOUOK eextuBHOCTI. 3T,
gaka npuszHadanacs B 1031 3045 OJ/l/kr macu Tila KOXKHI JBa—4OTHPU THXKHI, K
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npaBuiio, Oyja Takorw X epekTuBHOIO, 5K 1 g03a 60 OJI/Kr nis OIiHEeHUX KITHIYHUX
pe3yIbTaTiB.

[lin yac mnpoBeaeHHs naepkaBHoi OMT 3a CKOpPOUYEHOI MPOIETYPOIO
YIOBHOB)XEHUM oOpranoM 3 nepxkaBHoi OMT mnpoBeneHa oiiHKa METOAOJIOTIYHOI
sxocTi myo6mikaiii Shemesh E et al., 2015 3a agantoBanum snuctom ouiaku SIGN 50
(Methodology Checklist 1: Systematic Reviews and Meta-analyses)?!. B
CUCTEMATUYHOMY OTJISiZII BUBYAETHCA YITKO BU3HAYCHE KIIHIYHE MHUTAHHS, KPUTEPii
BKJIFOUCHHSI/ BUKIIIOUECHHS 3a3HadeHl y myOumikarii. [IpencraBnena indopmariiis mpo
MIPOBEJICHUI BUYEPIHUHN TMOIIYK JIITepaTypHUX JUKEepel. J[Ba He3aJIeKHUX EKCIEPTH
IPOBENM Bi0ip Ta OIMHKY JOCHTIKEHb Ta MPOBEIW BWIYUYCHHS JaHWX. BUKIIOUEHI
JOCJIIKEHHST TIEpepaxoBaHi, MPEJICTaBICH] BIJMOBIIHI XapaKTEPUCTUKUA BKIIOUYEHUX
IOCILKEHb.  MeTomoJioridHa  SKICTh — BK/IIOYEHHX  JOCILIKEHb  OIIHCHA,
BUKOPUCTOBYIOUM 1HCTPYMEHT OLIHKM puU3uKy ynepemxkeHocti Cochrane Ta
MOBIJIOMJIEHA HaJIe)KHUM 4YMHOM. OCKUIBKM MeETa-aHajldl3 He MPOBOJMBCS, OIlIHKA
TETEPOreHHOCTI MIXK JTOCHIIPKEHHSIMH HE MPOBOJMIIACH, ISl OLIHKUA yHEpeIKeHOCTI
3BITHOCTI He OyayBanu aiarpamy BopoHkH (funnel plot), y cuctemaTuuHoMy orisiai He
00TrOBOPIOIOTHCS KOMEHTapl IMIOAO YHEPEIKEHOCTI 3BITHOCTI, OCKUIBKH B OTJIST
BKJIFOUeHO MeHine 10 mocmimkeHb; NMpo KOH(IIKT 1HTEpECiB HE 3asBICHO Ta HE
3a3HAYEHO JKEpesia MATPUMKH.

Takum ywmnoM, myOmikamiss Shemesh E et al.,, 2015 Biamoimae OinbInocTi
kputepism ominku SIGN (2015), BcTaHOBIEHa BUCOKA METOJIOJIOTIYHA SIKICTh, PU3UK
CUCTEMATUYHOI MIOMUJIKUA B OTPUMAHUX pe3yIbTaTax He3HAYHUM.

ITicns orpumanHs ymcra yrouHeHHs MO3 VYkpainm Big 26.04.2022 Ne 25-
01/9331/2-22 OyB mnpoBeAcHUN TOAATKOBUN TMOINIYK JIOKA30BUX JaHUX IIOJO0
MOKJIMBOCTI TNepeBeleHHsl 3 IMITJIOIEpa3d Ha Tajimionepasy ainbda ado
BeJarronepasy ajibda JOpOCIUX MaIlieHTIB Ta AiTeil 3 xBopoboto ['omie 1 tumy.

[Tonryk mepBHHHMX JHKEpeNT JOKA30BUX JAaHUX IOJI0 MOXKIMBOCTI ITEPEBECHHS 3
IMITJTIONIEpa3d Ha Talinmonepasy aibdpa ado Benarfirorepasy aibda g0opociaux
NalieHTiB Ta AiTedl 3 XBopoOoro ['omie mpomenenuit y 6a3ax manux PubMed, Trip
Database. Poxu my6mikartiii 3 2010 p. — 10 2022 p., mouyk Jiteparypu 0yB 0OMEKEHUM
AHTJIOMOBHUMHU CTaTTSIMU Ta TOBHOTEKCTOBUMU TyOJIIKAIISIMU.

VY pesynbpTaTi TMPOBENEHOTO MOIIYKYy Oynu 3Haimeni 18 myOmikamii, micis
BUYUTKA 3aroJIOBKIB Ta aOCTpakTiB Ta TMEpPEeBIPKH BIAMOBIAHOCTI MyOIiKaiiii
KIIIHIYHOMY MHUTAHHIO MIOJI0 MEPEBEICHHS 3 IMITIIONepa3u Ha Tairolepasy aibda
a0o0 Bemaronepasy aiab(ha JOpOCIUX HaIli€eHTIB Ta AiTel 3 XxBopooOoro [Nomre 1 Tumy s
MIOTAJIBITIOTO aHaIi3y Oyyn BimiOpaHi 8 myOumikaIliid KIIHIYHAX TOCTIKCHb.

Jlume opna nyoOmikamis Ben Turkia et al, 2013 Bxmoudana pe3yibTaTH
PaHOMI30BaHOTO KJIIHIYHOTO JOCHIPKEHHSI BUBYEHHS KJIIHIYHOI €(PEKTHUBHOCTI Ta
Oe3MeKy IMIMIIoLepa3u TMOPIBHSHO 3 BENArJoIepa3on y JOpOoCiauxX Ta diTed 3

2! https://www.sign.ac.uk/what-we-do/methodology/checklists/
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xBopoOoto [Nomie 1 Tuny. [lane nqociimkeHHs OyJ10 BKIIOYEHE Y CUCTEeMaTUYHUMN OTJIsiT
Shemesh E et al., 2015 ta iioro pe3ynbTaTu ONUcaHi y BUCHOBKY BHIIIE.

Bci 1HI1 gocnigpkeHHs - 1e po3MIMpPeHi A0CIiKEeHHsI, post-hoc aHami3u, B AKUX
JTOCHIDKYBJIMCS KIIIHIYHA e(EeKTUBHICTh Ta Oe3leka Taliriaonepa3sd ainbda Ta
BeJarronepasu ainbda y gopociaux ta/abo nmiteit 3 xBopoOotro I'orne, siki paHimie He
OTPUMYBAJIH JIIKYBaHHS a00 OTPUMYBAJIH JIIKYBaHHSI IMITJTFOLIEPA30¥0.

B pamkax pgocnmipkyBaHOTO THTaHHS, a caMe€ MOJKJIIMBOCTI 3aCTOCYBaHHS
Tajgirawunepasu ajib@a nmicias OTpUMAaHHA Tepamil IMITII0nepa3or y A0pOCiInX Ta
niter 3 xBopoboro ['ome, Tun 1 mis anam3y posrisaanuch gociipkeraHs PB-06-002
(imeatudikarop ClinicalTrials.gov NCT 00712348), PB-06-003 (imenTudikatop
ClinicalTrials.gov NCT00705939) ta PB-06-006 (inenTudikarop ClinicalTrials.gov
NCTO01411228). Pe3ynbratu npeacrasieHi y Tadbuuui 4.

Hocnimxenns PB-06-002 (NCT 00712348) 6yno 6araroieHTpOBUM BIIKPUTUM 9-
MicsiauHUM gociipkeHHsM (azu III, B sskomy ouiHioBaiin Oe3neky Ta €(peKTUBHICTh
Iepexoay Ha Tajiriarornepaly aiabda y Aopociux Ta Jitedt 3 xBopoOoro [omre, ski
OTPUMYBAJIH IMITJIIOLIEpa3y NPOTATroM IpuHaiiMHi 2 pokiB. OgHak myOmikaist Pastores
et al., 2014 (B sKiii npencTaBieHi pe3ynbTaTu gociipkeHds PB-06-002) y BinbHOMY
JOCTYIIl HasiBHA JIMILE Y BUTJIAMI a0CTpakTy, TOMy OyJjia BUKIIIOUYEHA 3 MOJAJIBIIOTO
aHamizy.

Tabmuis 4. Pesynbratu 10ocaipkeHb ePEeKTUBHOCTI Ta OE3MEKU TaJITIIoLepa3su
anbQa MiciIst 3aCTOCYBaHHS IMITJIIONIEpa3u y JOPOCIIHX Ta JiTeH 3 XBopoboto ["omie,

tun |

ABTOp, Merta IanienTn Ta Tepamis Pe3yabTaTn

pik JOCJTiIKeHHS

Pastores [Iponosxenns | Jopocmi nanieHTy | s 10 mamieHTis, ski 3aBepmuian 36

et al., | cocrepe:xeHHs | MOBUHHI ~ OyauM  MaTH | MICSLIB JKyBaHHS, cepenHs

201622 3a cTaOlIbHUN nepeOdir | abcomroTHa ~ 3MiHA — KOHIIEHTpalil

KJ - 36 | edextuBHicTiO 1 | XBOpoOu mpoTsiroM 12- | remornobiny cranoBuina -0,2 (£0,3)

MICHIB 0€e3IEeKOr0 TIKHEBOTO nepioay | /a1, U0 CTAaHOBUIIO CEPEHIO 3MIHY
TaJIMIIoNEpa3y | OIiHKK cTabinbHOCTI juid | Bimcotka Ha -1,0% (£1,9%). [nsa
anbda BCIX MAaIi€HTIB, 3a | Oumpmiocti 3 10  marmieHTiB, AKi
npoTsiroM 36 | BUHATKOM ~ THX,  XTO | 3aKiHUYWJIM 36 MICALIB JIIKYBaHHS
MICHLIIB MOCTPAKAB BiJl Ae(PIIUTY | TATITIIONEpa3orw anbda, KUIbKICTh
JKyBaHHS y | imirmroniepazu B 2009 | TpomMOOLMTIB 3anuIIangacs Ha piBHi 10
AOPOCINX potii, TUTSE SAKUX | BKJIIOYEHHSI B JIaHE€ PO3LIMPEHE
NALi€HTIB 3 | BUKOPUCTOBYBAJINCS nocmipkeHHsa.  Jlns  mamieHTiB 3
XBOPOOOIO ICTOpHYHI JIaHI. JOCTYITHUMH JaHUMU, SKi 3aKIHUUIN
lome, K1 36 wicamiB mikyBaHHs (n = 7),
OTPpUMYBAJIU OTtpumyBaiau  JIIKyBaHHS | CepeAHId BIJICOTOK 3MiH PO3MIpy
imirmonepasy 18 marienTiB, 10 naitieHTiB | cene3inku craHOBUB -19.8% (£9.9%).
MIPOTITOM OTpUMAJIH Kypc JiKyBaHHs | Po3Mip mediHKyW MamieHTiB, TaHl SKUX

22 https://www.ncbi.nlm.nih.gov/pubmed/27102949
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npuHaiMHI 2
POKIB.

TaJITIIIONEPa3on  aibda
npoTsiroMm 36 MicALiB.
[TamienTn OTPUMYBAJIU
Tanirmonepasy anbda B
TiH Ke [o3i, 1o H
imirmoniepasy,  cepenHs
o3a TaJITIIIoIEpa3n
anpa craHoBmna 32,4
(£3,9) OJ[l/kr (miama3oH
12,0-59,0 O4/xr).

JOCTYIIHI 1 SIKI TPOUIIIN 36 MiCSIIiB
JIKyBaHHS, HE 3MIHUBCS. AKTHBHICTh
xiTorprosunasa - 51,5% (+8,1%) Bin
MOYaTKOBOTO piBHA 10 36 MICSAIIB.
Yotupu mnamientu (22%) BupoOUIn
aututina (AT), omHe 3 HHX
MiITBEPIUIIO HEUTpami3youy
aKTHUBHICTE 1n vitro. 94,4% maricHTiB
Manu mooOiuni peakmii (ITP). Cepen
HUX JIETKOTO Ta CEPEIHBOTO CTYICHS
TsoKKOCTI — 98,5%; Tskki — y 1,5 %
MAI€HTIB, ajJ€ BOHHM IOCIITHUKAMU
He OyJu MoB’s3aH1 3 JOCIIKYBaHUM
JI3.

Zimran et | BuBueHHns [Tamientu Bikom > 2 pokiB. | [lamienTn, siki paHilie OTPpUMYyBau
al., 2018 | moBrocTpoKoBH JaikyBaHHS ~ (n=5):  KOHIEHTparii
X  pesynbTaTiB | 15 mamientiB: 10 HaiBHUX | TeMOTrI00iHY Ta KUIBKICTB

K — 36 | Oe3meku Ta | MarieHTiB Ta 5 MAIli€HTIB, | TPOMOONIMTIB  MOKPANTWINChL  abo
MICSLIIB e(EeKTUBHOCTI SKi paHille OTPUMYBAIH | 3AJIMIIAIHCH CTAOLTPHUMHU TPOTATOM
aiTei > 2 pokiB | TiKyBaHHS 33 MICSIIIIB JKyBaHHSI

3 XBOPOOOIO | IMITIIIOIIEPA30Io. Tamirmonepa3orw  ambda.  Posmip

lome 1 Ttumy, | [lamienTn, sKi paHimie | HeYiHKH  3ajHUIIABCS  CTAOLIBHHUM.

K1l OTPUMYBAJIU | OTpUMYBalIM  JIIKyBaHHS | AKTUBHICTh  XITOTpiO3ugasd  Ta
Tajirmonepasy | imirmrorepasoro, koHueHtpaiis CCL18 mokpanuinch

anbda OTPUMYBAIIA POTATOM JTKyBaHHS

mpotsiroM 36 | Tamirmronepasy anbda B | Taminmonepazoo anbda. bimbmiicTs

MICSIIIIB cepenuid mo3i 43 OJl/kr [ [IP  Oymum  JeTKuMH/CepeHBOTO

TKyBaHHSI. (mama3on 25,5-62,6 | CTyNeHIO TSHKKOCTI; JTIKyBaHHS J100pe

OJl/xr) MpoTsroM | mepenocusnocs. KoaeH maiieHT He

cepenHboi TPHUBAJIOCTI | 3a3HaB KICTKOBOTO KpH3y MiJ 4Yac

20,5 wicamiB (miama3zoH
17,9-24,2 micsis).

JOCIKCHHS. YCl 5 mamieHTiB, SK1
nepelnu 3  IMITIIoNepasy, Jaiu
HETaTUBHUU pE3yJabTaT HA AHTUTLI
kinacy IgG nmo tamirmonepasu anbda
miJf Yac JaHOTO  PO3IIMPEHOTrO
TOCIIIIKEHHS.

B pamkax mocnipKyBaHOrO KJIIHIYHOTO TIHMTaHHS, a caMe€ MOKJIHUBOCTI
3aCTOCYBaHHS BeJIarjonepasu ajb@a micjisi OTpUMAHHS Tepamii iMirjionepasomn y
JIOpOCTUX Ta AiTel 3 XxBopoboro ["omre, Tum 1 posrisiaanucs S5 myOmikaiiid po3mupeHux
JOCJIIIKEHb, K1 HaBeJIeH1 y TabuIll 5 Ta 401aTKOBO myOikarlito Pastores et al., 2016,
ska mictwiia aHainiz nanux 10 K] Benarmronepasu anbda, npoeaeHux y nepioa 3 2004
poky mo 2015 poxky Ta majia Ha ME€TI PO3PaxyHOK BIJICOTKY MAI€HTIB, y SKUX Yy

3 https://www.ncbi.nlm.nih.gov/pubmed/27839981
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mporpaMi KIIHIYHUX JOCHIIDKEHb Benarimonepasu aibda yrtBoproBaiuch AT 1o
JIKapChKOTro 3aco0y, Ta OIlIHKA KJIIHIYHOI Ta (apMakoJWHAMIYHOI BIJAIMOBIAlL Y LHUX

[TAI[I€HTIB.

Tabmuus 5. Pesynbratu mocmipkeHb eheKTUBHOCTI Ta 0€3MeKH BeNaritoIepasu

anb(Qa Micisl 3aCTOCYBaHHS IMITIIIOIEPa3u y TOPOCIUX Ta JAiTel 3 XBopoOoro ['omre,

v 1

ABTOp, Merta IMauienTn Ta Tepanis PesyabTaTn

pik JOCTIIKEeHHA

Zimran et | BuBuenns [Tamientn BikoMm > 2 poku | Konnentpaitii reMmorno6iny,

al., 20132 | epexruBHOCTI i | KIiHI9HO cTaGiIBbHI HA KiJIBKICTH TPOMOOIIHMTIB, & TAKOXK
Oe3reKu Teparnii IMITJTIoIepasoro pPO3MipH CENE31HKU Ta IEYIHKH

KI-12 BeJlarionepasu | (mepeuuin Ha 3aITUIIANINCS CTAOUTEHUMU

MICSIIIIB anbda y BeJIarIroIepasy aibda B npoTarom 12 MicsIIiB.
MAI[IEHTIB 3 71031, 10 TOPIBHIOE iX Benarmroniepasza anbda nodpe
XBOPOOOIO MOTIEPETHIH 1031 nepeHocuiach, oinbmricTs [1P Oynu
lNome 1 tumy, IMITITIOTIepasn). nerki abo cepeIHbOrO CTYIICHS
SIK1 paHiIe TSDKKOCTI. Y OIHOTO ITalicHTa
OTpUMYBaJIU 40 mauieHTiB, 9 MaIi€eHTIB | BUHUKJIA aHA(IaKTUYHA peakiis 2
IMIrTIonepasy (22,5%) Bikom 10 18 cTyneHs npotarom 30 XBUINH
LIOHaliMEHIIIe POKIB. micinist nepioi iHQy3ii, mamieHT
30 micAriB BIJIKJIMKAB 3TO/Y Ha y4acTh y
MOCIILTb JI0 Benarmouepasa anbda 15- | nocnimkenHi. KoaeH namienr He
MOYaTKy 60 O/1/kr, 1 pa3z Ha 2 BupobuB AT no Benarmorepasu
JOCITiIKSHHS. THOKHI. anbpda.

Elstein et | Ominka [Tamientn BikoMm > 2 poku | YUepe3 24 wmicsii BiJ MOYaTKOBOTO

al., 2015%% | 1OBrocTpokoBOi | KIiHiYHO  CTaOinbHI  Ha | piBHS (6azoBuit piBEeHb
Oe3nekn Tepamii  IMITJIIOIEPa30k0 | JOCTIDKEHHS 3 IMITIIIONEepa3or) y

KJII — 24 | Benarmonepasu | (mepernuin Ha | marieHTiB Oy cTaOiIbHI

MICSIIIIB anbda IIPH | BeJarIionepasy aiabda B | MOKA3HUKU KOHIICHTpAIii
JKyBaHH1 7031, M0 JOPIBHIOE iX | reMOTJI00iHY, pO3Mip NEYIHKH Ta Z-
MAIIEHTIB 3 | monepenni 71031 | MOKa3HUKHU MIHEPaJbHOI LIIJIBHOCTI
xBOpoOoro ["omre | imirmronepasn). KICTOK. byno TTOKpAICHHS

1 Tumy.

38 marieHTiB, 3 HHX 2
namienta (24%) BIKOM [0
18 pokiB.

Benarmroniepasa ansda 15-
60 OM/kr, 1 pa3 nHa 2

TYKHI.

MOKa3HUKA KUIBKOCTI TPOMOOIUTIB
Ta po3mipy cenesinku. Omnak 10
namieHTiB  (y ToMy uucm 7
NAaIli€HTIB, Yy SKUX TOKa3HHUK
tpoMOonutiB <100 % 109 / n Ha
MTOYaTKOBOMY piBHI), Maju
NpUHAMHI OfHE 301JbIICHHS 03U
Besarmronepasu ainbda Ha 15 OJ1/kr.

2% https://www.ncbi.nlm.nih.gov/pmc/articles/PMC3586535/pdf/nihms430560.pdf
% https://www.ncbi.nlm.nih.gov/pubmed/25776130
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He Oymno 3adikcoBano I1P, sxi Oynu
MOB's13aHi 3 JOCiKyBaHUM JI3.
IMMmyHOreHHICcTh Oysa BUsBIEHa y 1
Mari€eHTa, TMO3UTUBHOTO  IIOJO
anTHimirmonepaziux AT Ha
MmovyaTkoBoMmy piBHI. Ileli marieHT
MaB MO3UTHUBHUN TOKa3HUK Ha AT
o0  Benarmiouepasu  anbda, 3
HU3bKUMHM  KOHIEHTpamisiMu AT
OPOTSATOM  YCHOTO  PO3LUIMPEHOTO
IOCIIKEHHS,  ONHAK  MAIli€HT
MPOJOBKYBaB OTpUMYBATH
BEJIATIIIOIEpa3y anbda 0e3
KJIIHIYHOT'O TTOT1pIICHHSI.

Smith et [ Ouinka Ge3nexu
al., 20162 | ta epexTuBHOCTI

BeJIarionepasu

K - 24 |ampda y nmireht 3

MicCsL XBOPOOOIO
T'omre.

Hitu 3 xBopoboro ['omre 1
TUITY.

24 nariedra:

15 HaiBHI NaILl€EHTH

9 monepeIHbO OTPUMYBAIH
IMIrTIOnepasy.

Benarmronepasa ansda 30-
60 Ol/kr, 1 pa3 nHa 2

TYDKHI.

Ananiz 0-24 MicsIiB y MaIli€HTIB,
AKI Tepedur 3 iMirronepasu
MIPOJIEMOHCTPYBAIH CIIPHUSTIINBI
3MIHU B1Jl BUXIJTHOTO PiBHS 3a BCiMa

NEPBUHHUMH TOYKAMH
e(eKTUBHOCTI (KoHLIEHTpaIlis
reMOTJIO0IHY, KUIBKICTh

TPOMOOIINTIB, PO3MIp CEJIC3IHKH Ta
nevinku). Cepenni 3Miam Big 0 1o
24 wMicAliB y TaKUX TMAIli€HTIB
BKa3yBaJld Ha Te, IO IapaMeTpHu
3arajaoM OyJu CTaOlTBHUMU.
[ToBimomusutocs mpo 3 cepito3Hi [1P,
BKJIIOYAI0YH CMEpPTEIbHY
KOHBYJbCIO; komHa I[P He
BBayKaJIach ITOB'SI3aHOIO 3
BeJIArIIIOIEPa3oro anbda. 1 marieHT
MaB IMO3UTHBHI AT o
BeJIarIroIepasy anbda.

26 https://www.ncbi.nlm.nih.gov/pubmed/26043810
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Pastores | Ouinka Oesmneku | [lamientn Bikom > 2 poku. | Byma  npoBemena  omiHka  Ha
et al., | Benmarmrouepasu HasiBHICTE AT 10 Bemarmiouepasu
201477 anbha y | 211 nanienris: anba y 163 3 205 marienris, sKi
JOPOCITHX Ta | 6 HaiBHI paHile OTpUMYyBaJIK JIiKyBaHHs. He
KI — 12| niteit 13 [ 205 (3 HEX 6 niTed BiKOM | OYJI0 JKOJAHOTO OYECBHIIHOTO 3B’SI3KY
MICSIIIIB xBopoOoto ['omie | Bim 2  pokiB  (2,9%)) | mixk crarycom AT mporu JI3 i
1 Tumy. KIiHIYHO  cTalinbHi Ha | BuHUKHeHHsM [IP abo  IIP,
Tepamii  IMITITIOIIEpa3or0 | OB’ sA3aHuX 3 iHDY3i€r.
(nepeinuin Ha | Y 37 namienTiB Oynu BusiBneri AT
Belarjionepady anbda B |0 IMITIIONEpasd 1O TOYaTKy
7031, 1O JIOPIBHIOE 1X | Teparii Benarironepas3or aimbda: 25
MoTepe THI I no3i | mamiesTis  He Maamu AT 1o
IMITJTIOLIEpa3H). BeJarronepasu anbda (3 HUX y 2x
MalieHTiB ~ OyJM  HEHTpai3yrodi
aaTuimirmonepasdi AT (22% 1 29%
1HTi0yBaHHs) Ta 12 maIieHTiB Majau
Benarmoniepasa ansda 60 | AT sk mo imirmronepasu, Tak i 10
Oll/kr, 1 pa3 Ha 2 TkHI | Benarmonepasu ainbpa (3 HHUX 9
HAiBHI MAI[I€HTH. MAIliEHTIB ~ MaJH  IMEePEXPECcHO-
15-60  OJl/kr,  uepe3 | peakTuBHI HeWTpamizyoui AT). VY
TUXICHb — pasimie | OTHOTO narieHTa Oynu
JIIKOBaHI HaIl€HTH. HeHTpami3yroui AT o
BeJarionepasn anbha, aine He 10
imirmonepasu (24% iuriOyBaHHS).
Cepen 205 mnari€eHTiB, sKi
paHile OTpUMyBaJIH JIIKyBaHHS, 89
(43,4%) manu npuHaiiMHi onny [1P;
35 i3 205 (17,1%) marmieHTiB Maau
1P, sixi BBa)KarOThCSA IIOB’ I3aHUMU 3
nocmimkyBanum JI3, a 27 i3 205
(13,2%) mamientie  wmamu  [IP,
noB’s13aHi 3 iHDY3i€r0.
Konuenrpauiss remorno0iny
Ta KUIBKICTH TPOMOOLMTIB OyJu
CTaOUTPHUMHU Y TAIl€HTIB, fKi
paHilme OTPUMYBAJIM JIIKyBaHHS
IMITTIOTIEPa3oIo.
Hughes et | Ominka [Mamientu Bikom > 3 pokiB. | Cepen  marieHTiB, sKi paHimie
al., 201528 | noBrocTpoKoBOi OTpUMYBAIIK iMirmoNepasy (n=16):
Oe3mexu Ta | 57 maui€eHTiB: CTIOCTEpIranoch MOKpAIICHHS
KJII - 24 |edexTtuBHOCTI 42 gaiBHI MALIEHTH [IOKA3HUKIB KOHIICHTpAIIii
MicHIl BeJariionepasu | 16 marmieHTH, SKi paHimie | reMoriao0iny Ta KUJIBKOCTI
anbda y | oTpumMyBaid  JIKyBaHHS | TPOMOOIIUTIB, pO3Mipy MEUiHKH Ta
TMaIi€HTIB 3 CeJIe31HKH, 010MapKepiB IIa3Mu, a y

27 https://www.ncbi.nlm.nih.gov/pubmed/24263462
28 https://www.ncbi.nlm.nih.gov/pubmed/25801797



https://www.ncbi.nlm.nih.gov/pubmed/24263462
https://www.ncbi.nlm.nih.gov/pubmed/25801797

Iuiznoyepasa ons nikyeanns xeopoou I'owe mun 1 (Oopocaux ma dimeti), 23.05.2022

xBopoOoro [Nomre | imirmronepa3on (3 HUX S | Aopociux - Z-OlliHKa MIHEepaIbHOI
1 Tumy. niteit (31%)). HIUIBHOCTI  KICTOK TOMEPEKOBOTO
BIJIILITY.

Benarmioniepaza ansda 60 |V 94 % mnamieHTiB, sKi paHimie
OJl/kr, 1 paz Ha 2 TWkHI. | OTpEUMYyBaJIX iMirironepasy (n=16)

10 MaIi€HTIB Manu | cmocrepiramace I[P, >1  IIP,
3MCHIIICHHS JI03M | TIOB’sI3aHa 3 MPUHOMOM JIIKapCHKOTO
MPOTATOM JTIKyBaHHS. 3aco0y cmoctepiranace y 44%

namienTiB, >1 cepiosna [P — y 25
% mnamienris. JKomeH maricHT He
3a3HaB cepio3nux [1P, moB's3anux 3
nocmipkyBanum  JI3, abo OyB
BIJIKJIMKAHUM 3 JIOCIIIJKEHHS Yepe3
[IP. OnguH mamieHT ToMep Ticis
CyIOM, TpO SKUH  JOCIITHUKHU
MOBIIOMJISUIH, IO HE MA€ 3B'A3KY 3
nociimpkyBanuM JI3. 1 mariedT maB
no3utuBHI AT 1o Benarmrouepasu
anbda.

KoneH 1HmMIA ImamieHT HE MasB
MO3UTHBHOTO pe3yibTary Ha AT 1o
BeJIarjroepasu ainbga, BKIIOYaA0uu
TPbOX  TAIl€HTIB, SKi  Oymn
MO3UTUBHUMU Ha
aHTHUIMITIIIOLEpa3Hi AT Ta
nepeliuii ~ Ha  BeJarioIepasy
anbda micas 9 MicAliB JIKyBaHHS
IMITJTIOLIEPa30lo.

ITy6unikauis Pastores et al., 2016% mana Ha MeTi pO3paxyHOK BiZICOTKY Malli€HTIB,
y SKHX Yy TMporpami KIHIYHMX JociikeHb (n=10) Bemarmronepasu anbda
yTBOoptoBainch AT 1o  mikapchbkoro 3aco0y, Ta OIiHKAa KIIHIYHOT Ta
dbapmakoarHaMi4HOI BIiAMOBiAI y HUX mamieHTiB. [lo aHamizy BkimrodeHi naHi 289
NaIi€eHTIB (IITA Ta TOPOCIl), sIKI OTpUMYBaIH Benaritonepasy anbda (15-60 O1/kr, 1
pa3 Ha 2 TWXKHI), 3 HUX 225 mNalli€eHTIB NONEPEAHHO OTPUMYBAIM JIKyBaHHS
IMITJTIOIIEPa30Io0.

4 namientiB (1,4%) 3 289 nauieHTiB nanu no3uTuBHUM pe3ynbrar Ha AT 10
BeJaryonepasu aib(da micas BBEIECHHS JIKApChbKOro 3aco0y (2 3 rpynu HaiBHUX
NalI€HTIB, 2 3 TPYIHU paHille JIIKOBAHUX MAIIEHTIB). ¥Y 2 3 TPyIHU paHille JIKOBaHUX
NAIIEHTIB 0 MOYaTKy NOpUiloMy Benarirouepasu Takox Oynu mnpucytHi AT 1o
iMiraronepasd. Y 1HMX 2-X TAaII€HTIB KOHIIGHTpAIlisl TIeMOrjio0iHy, KUIbKICTh
tpomOonmTiB, piBHi CCL 18 xiTtoTpio3umasu 3aaumiaiuch cTabUIbHUMU Ha (OHI
Teparii Benarionepa3or aabda.

2 https://www.ncbi.nlm.nih.gov/pubmed/27282565
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’KoaHoro 3 4oTUPHOX MAIIEHTIB, Y SIKUX BUSBWJIM aHTUTLIA JIO BeJariiolepasu
anb(ha, He MOBIAOMIISLIOCS TTPO MOO1YH1 peakilii, moB’s3aHi1 3 iH(Yy31€r0. Tpu 3 HOTUPHOX
NaIIE€HTIB MaJIM IPUHANMHI OJIHY MOOIYHY pEaKiito; 3arajoM OyJo MOBIAOMIIEHO PO
18 Hecepilo3HUX MOOIYHUX PEaKIlii, SKI He BBXKAIMCS HI MOXXJIMBO, HI MMOBIPHO
OB’ SI3aHUMH 3 JIOCJIKYBAaHUM JIIKAPCBKUM 3aco0oM. JKojeH 3 1uX MaIlieHTiB He
IMPUIIMHUB YYacTh y JOCIIDKEHHI depe3 moOiuHi peakiii. He Oyio BUsSBICHO SBHOT
kopesnsii Mk AT ta [P abo ¢papmakognHaMIYHUMU YH KITTHIYHUMH PEAKITiSIMU.

Omxe, mociimkeHHs e(EeKTUBHOCTI Ta O€3MeKd TaJirirolepasu ambda micis
3aCTOCYBaHHS IMITIIIONEpAa3ud Yy JOpPOCIAuX Ta JiTed 3 xBopoOoro [ome, Ttum 1
npeAcTaBi€Ha Yy JBOX MyOJiKallisgx pe3yJbTariB 0araTOUEHTPOBUX, BIAKPUTUX
TOCIIIKeHb TpUBATICTIO 36 Micarll 3a ydacTi 18 gopocnux (Pastores et al., 2016) Ta 5
niteit (Zimran et al., 2018). 3a BUCHOBKaMHU aBTOPIB MyOmiKaIiii micas 3-piuHOTrO
JIKYBaHHS TaJITTIONEPa30to alibda y JOPOCIUX MaIlieHTIB 13 XBopoOoto ['omie 1 tumy,
AK1 paHille OTPUMYBaIM IMIMJIIOLEPa3y, CEpPeHIA pOo3MIp MEUYIHKU Ta reMaTo’OoryH1
ITOKAa3HUKH HE 3MIHMIIMCS, TOAI SIK 00’€M CCJIe31HKHM 3ajIUIIaBCs HE3MIHHHUM abo
NOKpaluBces micis 36 MICSIIB JIIKYBaHHS, y JITe€H CTaOUIbHICTh BICHEPAIbHHUX Ta
reMaToJIOTIYHUX TMapaMeTpiB 3aXBOPIOBaHb Ta OioMapkepiB 30epiraiacs npoTsiroM 33
MICSIIIB JIIKYBaHHSI TaJIITJIIONEPa30to ainbda, JIKyBaHHS NEPEHOCUIIOCS T00pe, HOBUX
curHaiis Oe3neku He 3'sBunocs, AT o tamirmonepasu anbda IgG He yTBOPUITUCS.

HocnimxenHss epeKTUBHOCTI Ta O€3MeKu Benariolepasd anbda micis
3aCTOCYBaHHS IMITNIIONEpA3d Yy JOpPOCIAuX Ta JiTed 3 xBopoOoro [ome, Ttum 1
posrsganuck 'y S5 myoOmikamisix. CepeaHi 3MiIHM OCHOBHHMX KIIIHIYHUX ITOKa3HUKIB
(KOHIICHTpAIlisl TeMOTII00iIHY, KIJTBKICTh TPOMOOITUTIB, PO3MIp TEUYIHKH, CEJIC3IHKH)
yepe3 12, 24 micsii y TakuX Malli€eHTIB BKa3yBald Ha Te, 10 HapaMeTpH 3arajiom Oyiu
CTaO1IbHUMH.

3) nani moao pe3yabTariB  eQeKTHBHOCTI BHUTPAT BiANOBIAHO 10
PEKOMEHI0BAHOI IIKAJM TPAHMYHHUX 3HAYEHb IHKPEMEHTAJIBLHOI0 INMOKA3HUKA
epeKTUBHOCTI BUTPAT B YKpaiHi

BignoBimno no 1.7 Ilopsaky mnpoBeneHHsS JEp>KaBHOI OIIHKM MEIMYHUX
TEXHOJIOT1i, 3aTBepKeHoro nocranoBoto KMV Bix 23 rpyauas 2020 p. Ne 1300 (nami
- ITopsnok), nep>xkasna OMT 3a CKOPOUYEHOIO ITPOIIEAYPOIO HE Ieperdayae MpoBeICHHS
aHami3y eQEeKTHBHOCTI BHUTpPAT Ta pPO3PaXyHKY IHKPEMEHTAIBHOTO ITOKa3HUKA
edextuBHOCTI BUTpat (ICER) B Ykpaini.

4) nanHi MOA0 €KOHOMIYHOI JAOHUIbHOCTI (eeKTMBHOCTI BUTPAT, aHAJI3Y
BILIMBY HA MOKA3HUKH OK0/I’KeTY) BUKOPUCTAHHS JIIKAPCHKOIO0 3aC00y

BianoBigno go n.7 Ilopsiaky aepkaHa OMT 3a CKOpOYEHOIO MPOIEIYPOIO
nependavyae NPOBEAEHHS aHAI3y BIUIMBY Ha MOKa3HUKH OIO/KETY B Y KpaiHi.

3rigHo 3 muctom MO3 Big 26.04.2022 No25-01/9331/2-22 y Bunaaxy HasiBHOCTI
JIOKA30BUX JIAHUX, K1 MIATBEPKYIOTh JIOCBIJ] Ta MOXKJIMBICTh NIEPEBEICHHS NAIlIEHTIB
3 IMITJIIOIEpa3u Ha Taliraolepasy abo Belarimiolepaly, Ipu po3paxyHKy aHamizy
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BILJIMBY HA MMOKAa3HUKU OODKETY Ha OJUH PIK HEOOX1IHO PO3IIISIHYTH AEKUJIbKA «HOBUX
cueHapiiBy. Ilepmmii HOBUM CIleHapii — 1IIe¢ TEpeBEeACHHS YyCIX MAalli€HTiB 3
IMITJIIOLEpa3y, U0 MOXYTh OYTH IEpeBENIeHI 3TiIHO HAayKOBHUX JaHUX, HAa MEHII
BUTPATHY Tepariito — Tajiritoepasy aibda ado Benarmoonepasy anbda. Jpyruit Hopui
CIIEHapii — IIe MepeBeJACHHS JIMIIE YCIX JOPOCIMX MAIli€HTIB 3 IMITJIIOIEpas3y, M0
MOXYTh OyTH TepeBe/IeHI 3TiIHO HAYKOBUX JIaHUX, HA MEHII BUTPATHY TEPAIII0 —
Tajiraonepasy aibha 9 Benarironepasy aibda.

VY 3B'SI3Ky 13 BHUILEBHUKIAJCHUM, YHNOBHOBOXEHH opran 3 jep:kaBHOi OMT
3a3Hayae, 1o BIAMOBIIHO /10 IPOBEICHOTO aHaji3y MIKHAPOJHOTO JOCBIAY BEICHHS
NaIrieHTiB 13 xBopoOoro ['omie, MOpiBHUIBHOI KIIiHIYHOT €(EeKTHBHOCTI Ta OE3IeKH,
30KpeMa B YacCTHMHI MOXJIMBOCTI Ta YMOB IMEpPEKIIOYEHHs mMaiieHTiB Mk JI3,
BCTAHOBJIEHO, 1110 PIIIEHHS PO MOKJIMBICTh NEPEBEACHHS MALIEHTIB 3 IMITJIIOLEPA3H
Ha Tajirionepasy ajibda abo Benariwolepasy ajlb(a MOXKIMBE BUKIIOYHO TPYMHOIO
KJIIHIYHUX EKCHEPTIB 3a pe3yJibTaTaMU PO3TISALY KOXKHOTO KJIIHIYHOTO BUNAAKY B
IHIMBIAYyaJIbHOMY TIOPSAKY Ta CPOPMOBAHOTO JIIKAPEM BHCHOBKY JUIsI KOXHOTO
nalieHTa 3 ypaxXyBaHHAM BIJIIIOBIIHUX KpuTepliB. BpaxoByrouu, mo y Haganux MO3
JOJIATKOBUX Marepianax Juisi mnpoBeneHHs JAepkaBHoi OMT 3a  ckopodeHOoro
nporeayporo JI3 imirmonepaza BIACYTHI JaHl IMIOA0 KIIHIYHO MIiATBEPHKEHOT
MOJIMBOCTI IEPEBEACHHS caMe MaIlieHTIB YKpaiHK Ha 1HIIY Tepalliio, yTOBHOBAKCHU N
opras 3 aepkaBHoi OMT 3a3Hauae, 110 aHai3 BIUIMBY HAa MOKA3HUKHU OIODKETY IS
MOTEHIIIITHOT KOTOPTH TAIllEHTIB HE MOXe OyTH mMpoBelAeHUN 0e3 ypaxyBaHHS
BUILIE3a3HAYECHUX YMOB.

OTxe, BpaxOBYIOUM HEMOJKJIMBICTh BM3HAUCHHS HA JAHOMY €Talll MOTEHIIMHOT
KUIBKOCTI ~TALI€HTIB, 1[0 MOXYTh OTPUMYBaTH JIIKYBaHHS IMITJIIOLEPA30I0,
TaNITIIONEepa3o0 anb(a Ta BeJarirolepa3or anb(pa B paMKax HOBUX CIEHApIiiB,
YIOBHOBAXKEHUM OpraHoM 3 JiepxkaBHoi OMT Oyio npoBeneHo po3paxyHOK BUTpAT Ha
OJIHE BBEJIEHHS Ta Ha piuHUi Kypc 3actocyBanHs @3T s nikyBaHHs xBopoou [orie
1 Tuny Ha oHOTrO MaiienTa (Tadauis 6). Pozpaxynku Oyino npoBeIeHO 3 ypaxXyBaHHSIM,
110 CEpPEHS Bara JOpOCoro namieHta craHoBUTh 70 Kr, Bara autunu — 30 kr. BapTticTh
JIKyBaHHS yciMa JIIKapCbKUMU 3ac00aMH PO3PaX0OBaHO 3 MATEMATUYHUM OKPYTJICHHIM
KUTBKOCTI (PJIaKOHIB /IO IIJIOTO YHUCIIA.

Tabnuts 6. AHaii3 BUTpAT HAa OJHE BBEJCHHS Ta HA PIYHUN KypC 3aCTOCYBaHHS
O3T st nikyBaHHs xBopooOu ['omie 1 Tumy Ha OHOTO Mali€eHTa

IMapametp Imirnonepa3za Tauairaounepasa Beaarawuepasa
ajabpa aabpa

dopma BUITYCKY Ta MTOPOIIOK IS | TOPOIIIOK MOPOIIOK TUTst

J03yBaHHS MIPUTOTYBaHHS miodini3oBaHUN AJS | pO3UHHY TUTSE
KOHILIGHTpATy  JUIsl | pO3YUHY st | 1HGy31#, mo 400 O/1;
pO34MHY s | iHdy3ii mo 200 O; | 1 ¢bnakoH 3
iHOy3ii mo 400 O/ | 1 ¢bakoH 3 | HOpOLIKOM y
o 1 abo 5 ¢nakoHiB | MOPOITKOM y | KapTOHHIH KOpOOIIi
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3 MOPOWKOM Yy | KapTOHHINA KOpoOIIi

KapTOHHIM KOpoO11i
Cxewma 3actocyBanns, O/I/kr 60
KpatHicTbs BBeIeHHS B piK 26
[ina 3a 1 ¢pmakon, rpa* 30 888,853 10 230,00 33 909,643

Jopocni
KinbkicTh ¢rakoniB Ha 1 11 21 11
BBEJICHHS
Butparu Ha 1 BBenenns, rpa | 339 777,35 214 830,00 373 006,04
Butpartu Ha namienra Ha 1 8834 211,10 5 585 580,00 9698 157,04
pIK, TpH
imu

KinbkicTh ¢rakoniB Ha 1 5 9 5
BBEJICHHS
Butpatu Ha 1 BBeneHHs, rpH | 154 444,25 92 070,00 169 548,20
BurtpaTu Ha narienTa Ha | 4 015 550,50 2 393 820,00 4408 253,20
pIK, TpH

*6i0nogiono 0o aucma MO3 6i0 16.02.2022 Ne 25-04/4617/2-22 ona nposedenHs po3paxyHKis
0Y10 BUKOPUCMAHO OCMAHHI OOCMYNHI 8APMOCMI NIKAPCbKUX 3AC00i8 3a pe3yibmamamu mopeis,
npogeodenux JI1 «Meouuni 3akynieni Yxkpainu», wo 0OCMynHi 6 eleKmpoHHiU cucmemi nyoniyHux
3aKynieerns.

BianoBigHo 10 mpoBeAeHUX pO3paxyHKIB Ha oaHE BBeneHHs JI3 imirmorepasa
HeoOximHo 11 ¢akoHIB Ha OJHOTO JOPOCIOTO Maili€eHTa Ta 5 (JIakoHIB Ha OJHY
TUTUHY, 110 Yy BapTicHoMy BuMipi (26 BBeaenn) ckiagae 8 834 211,10 rpu Ta
4 015 550,50 rpH B yacoBomy ropu3oHTi Ha 1 pik BianoBigHo. Ha oxne BBeaenus JI3
Tanirmoepasa aabpa HeoOxinHo 21 ¢makoH Ha OAHOTO AOPOCIOro MalieHTa Ta 9
(¢1akoHIB Ha OJHY AWTUHY, LIO0 y BapTiCHOMY BuUMIpI (26 BBeIEHb) CKJIaAae
5585 580,00 rpu Ta 2 393 820,00 rpH B yacoBOMY ropu30HTI Ha 1 pik BianoBigHo. Ha

1ina 3 eeKTPOHHOT CHCTEMH MyOIiYHUX 3aKyMiBelb BiANOBIAHO 0 TOPTiB 3a MpeaMeToM 3akymisni «JIK 021:2015 — 33600000-6 dapmaneBTHYHA
npoxykuis (Imirmonepasa 400 O/1)», 3amoBuuk — JI1 «Meauuni 3akymiBii Ykpainuy», Jorosip mpo 3akymismo Bix 13.10.2021 Ne 09/288-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012777-c

3iiHa 3 eeKTPOHHOT CHCTEMH MyOIiYHUX 3aKyMiBelb BiANOBIAHO O TOPTiB 3a IpeaMeToM 3akymisni «JIK 021:2015 — 33600000-6 dapmaneBTHYHA
npoxykuis (Imirmonepasa a6o Tamirmonepasa ambda, abo Bemarmonepasa anbha 200 O a6o 400 O[)», 3amoBHuk — JIT «Mexuuni 3aKymiBii
Vxpainu», [orosip npo 3akymisiio Bix 17.09.2021 Ne 09/209-09/2021: https://prozorro.gov.ua/tender/UA-2021-07-02-002838-c

211ia 3 eJIEKTPOHHOT CHCTEMH MyOIiYHUX 3aKyIiBelb BiANOBIAHO 0 TOPTiB 3a MpeaMeToM 3akymisni «JIK 021:2015 — 33600000-6 dapmaneBTHYHA
npoxykuis (Benarmonepasa ansda 400 OJ)», 3amoBaux — JI1 «Mequani 3akymiBmi YkpaiHi», JOToBip mpo 3axkymiBimio Bix 19.11.2021 Ne 09/387-
11/2021: https://prozorro.gov.ua/tender/UA-2021-11-05-001186-b
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onHe BBeAeHHs JI3 Bemarmonepasza anbpa HeoOximHo 11 ¢makoHiB Ha OAHOTO
JOPOCTIOTO marfieHTa Ta 5 (JIakoHIB Ha OJHY AUTHHY, IO Yy BapTiICHOMY BuMipi (26
BBe/ieHb) ckiaaae 9 698 157,04 rpu ta 4 408 253,20 rpH Ha 1 pik BianoBigHo. OTXKe,
npoBeleHu aHai3 BUTpaAT Ha 3actocyBaHHs DO3T nns mikyBanus xBopoou ['omre 1
TUITy HAa OJHOrO TMalll€HTa CBIIYUTh MNPO T€, L0 HAWMEHII BUTPATHOIO OIILI€I0
JIKyBaHHS € Tepamis TaJiriolepa3on anbda, HaAHAOPOXKUOK — BEJIarirolepasoro
anbda.

5) mani momo KopekTHOCTI iH(popmanii Npo HasiBHICTHL a00 BiICYTHICTH
€KOHOMIYHMX Ta KJIHIYHHX MepeBar 3acTOCYBAHHS JIKAapCbKOro 3acoly
NOPiBHAHO 3 JIKAPCHKUM 3ac000M a00 iHIIOKW MEIMYHOK TEXHOJOTIEI
nopiBHsiHHS (200 0ro BiICYTHOCTI)

Bignosiguo no n.7 [opsaky nepxaBHa OMT 3a ckOpoueHOIO MPOIEAYPOIO HE
nepeadavae MpoBeACHHS €KCIEPTU3U MOJaHUX 3assBHUKOM 3asiBH 1 JIOCh€, HA T1JICTaB1
SKUX MOKHa 3pOOUTH BUCHOBOK PO KOPEKTHICTh HaIaHO1 1H(hOpMaITii.

4. PexoMeHaamil o010 BKJIYEeHHS (BUKJIIOYEHHS) JIKAPCHKOr0 3ac00y 10
(3) HamioHaabHOro mnepeiKy OCHOBHHUX JIIKaApCchbKMX 3aco0iB Ta (ao)
HOMEHKJIATYpP (mepeJiiKiB, CNHCKiIB, peecTpiB), 0 3aKYNOBYKOTHCH 32 KOIITH
JAePKABHOT0 OI0/IKeTy /151 BAKOHAHHSA MPOrPaM Ta 31ilCHEHHS IEHTPaJTi30BaHUX
3ax0/iB 3 OXOPOHM 3710pOB’s, Ta (a00) pexoMeHaAIIl 100 3aCTOCYBAHHSA JJI
nijled OXOpPOHH 3I0POB’A JIKapCcbKOro 3aco0y, omjiara, 3akymiBjisa a0o
BiIIIKOAYBAHHSA BapTOCTi fIKOr0 3AiMCHIOETHCS 3 METOKW BHUKOHAHHS
perioHajibHUX MIJIOBUX MPOrpaM 3 OXOPOHHM 3A0POB’f, WI0 MNOBHICTIO YU
YaCcTKOBO (PiHAHCYIOTHCH 32 PAXyHOK KOWITIB MicueBMX OHO/IKeTiB, Ta (200)
peKoMeHanii o400 yKJIaJeHHsA a00 NMPOAOBKEeHHS il (MPoJIOHTralii) 10roBopiB
KEPOBAaHOIO0 A0CTyny Ta (a00) iHIi pekoMeHnaanii y pa3i He0OXiIHOCTI yXBaJIeHHS
pillieHb B CHCTEMi OXOPOHM 310POB’sI

Cranom Ha 23.05.2022 BignosinHo 10 3BepHeHHs MO3 Ykpainu Big 16.02.2022
Ne 25-04/4617/2-22 ta Big 26.04.2022 Ne25-01/9331/2-22 npoBeaeno aepxkaBay OMT
3a CKOPOYCHOK IPOIEAYpPOIO JIIKaApChKOro 3aco0y iMirironepas3a s JIIKyBaHHS
xBopoOu ['ome Tun 1 (mopocnux Ta miteit). BianosigHo mo m. 22 Tlopsaky BUCHOBOK
YIOBHOBa)XEHOT'O OPTaHy Ma€e peKOMEHIAIIHUI XapakTep.

HepxxaBna OMT 3a CKOpPOYEHOIO TMPOLEAYPOI0 IIOJO0 JIKAPChKOro 3acoly
IMITJTIOIIEpa3a Ta mpemnapaTaMu MOPIBHSHHS TAIITIIONepasa anbga Ta Bearionepasa
anb(a I JIKyBaHHS XBOpoOu [omie Tun 1 mpoBeaeHa Ha BUKOHAHHSA IYHKTY 3
[TocTaHoBH, a Tako MIANYHKTIB 4 Ta 5 myHKTy 8 [locTanoBu 3a 3BepHeHHsIM MO3.

3a pe3ynbTaTaMM aHaii3y HAasBHOCTI IMITJIIOLEPA3u y Tally3€BUX CTaHAApTaxX y
CUCTEM1 OXOPOHHM 3/I0pOB 1 YKpaiHU BCTAHOBJIEHO, 1110 JIIKAPChKi 3aCO0M IMIrJolepasa
1 Tamirmonepasa anbda BKIHOYEHI B YHI(DIKOBAHUM KITHIYHUNA MPOTOKOJ IMEPBUHHOI,
BTOPUHHOI  (Cremiajiii30BaHoi), TPETUHHOI (BUCOKOCTEIIai30BaHO1) MEIUYHOT
nonomorun “XBOPOBA TI'OIIE”, 3arBepmkenuit Hakazom MO3 VYkpainu Bix
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19.08.2015 Ne529. Opnak Bunie3za3HaueHUi Y H1()iKOBaHUHN KIIHIYHUN TPOTOKOI MaB
Oytu neperasinyTuid y umnHi 2018 poky, a BiaTak HOro He0OXiJHO BUKOPHUCTOBYBATH 3
00€pEeKHICTIO.

3a pe3ynbTaTamMu aHajgizy MDKHAPOAHUX TPETHUHHHUX JIKEpEN AOKa30BUX JAHUX
3HalfeHl pexkoMmeHpalii 1moao ¢apmakorepamnii xBopodbu T'ome 1 tunmy (poku
nyoumikamiii 2009-2018 pp.), B SKUX 3a3HAYCHO, IO IS JIIKYBaHHS TNAIlI€EHTIB 3
XxBOpoOo1o ['o11e peKOMEeH10BaHO 3aCTOCOBYBATH y SKOCTI mepinoi JiHii Tepamii 3T
13 3a3HAYEHHSM KPUTEPIiB MOYATKy Tepamii, OYiKyBaHOI BIJMOBIAl Ha JIIKYBaHHS Ta
KPUTEPISIMA TIPUNIUHEHHS JIIKyBaHHS, BIJICYTHI PEKOMEHJAIli MpO HEOOXIIHICTh
MepeBECHHS MAIlIEHTIB 3 IMITIIONIEPa3H Ha TaIrIoIepasy ailbda Ta BeJaarironepasy
anb(da.

JlolaTKOBO 3HANMJIEHO Ta MPOAHAII30BAaHO JOKYMEHT JlemapTraMeHTy OXOpOHHU
3nopoB'ss ABctpanii, 2018 pik, skui omnMcye oOprasizaliiiHi yMOBH Ta BUMOTH
OTPUMaHHS JOCTYNy J0 MEBHUX JIKAPChKUX 3ac001B Uil JIIKyBaHHA XBopooOu ['ormie
(tun 1) y pamkax [Iporpamu «JIiku, 1mo pATyroTh XUTTs» (ai - [Iporpama), B sxkomy
3a3HauYCHO, 110 JiKapi MOXKYTh MOJATH 3aUT HAa HAUOUIBIN BIMOBIIHUM Mpenapar Jjis
JiKyBaHHs malfieHTa (iMirorepasa, Bejarimiolepasa aibda, Tamiraoonepaza anbda,
MIrIycTat). Y ci MamieHTH, K1 po3noyaiy MpUioM penapaTy ado nepernuig Ha 1HITH
npenapar B pamkax [Iporpamu, moBHMHHI 3aJMILIaTACS HAa TOMY CaMOMY Ipemnapari
IPOTATOM IIOHAaWMeHIe 12 MicsIliB, SKIIO HeMae 00’ €KTMBHUX KIHIYHUX O3HAK
MOCTIHHOTO KJIIHIYHOTO TOTIpIICHHS ab0 3HAYHMX IMOOIYHUX peakuii. B HamaHux
PEKOMEHJAIIAX 3a3HA4YeHl MOYATKOBI KpUTEPll MPUHHATHOCTI, TOCTIMHI KpPUTEpii
npudHATHOCTI Ta KpuTepii npunuHenHs O3T, BiacyTHI KpuTepii Ta YMOBH
NepeBE/ICHHS MaII€HTIB 3 OJIHOTO JIIKAPCHKOT0 3ac00y Ha 1HIIUHI cepe/l MPeICTaBHUKIB
@®3T. Jlikyroumii Jikap NOBMHEH MoAaBaTH 10 JlemapTaMeHTy OXOpOHH 3]I0pOB'S
ABctpanii 10 1 TpaBHS ILOPOKY OKpeMy (pOpMy MOBTOPHOI 3asiBKH, SIKILO BiH Oaxkae,
o0 MalieHT MPOJOBXKYBAaB OTPUMYBATH CyOCHIHE JIIKyBaHHS B paMKax JdaHOi
[Iporpamu. ®opmMa MOBTOPHOI 3asiBU MA€ MPOJAEMOHCTPYBATH KJIIHIYHE MOKpPAILEHHS
CTaHy TMailieHTa abo cTabuTi3allilo CTaHy MallieHTa, a TaKOXX MOBUHHI OyTU HaaaHi
JTIOKa3H, 1110 MiATBEP/KYIOTh TIOCTIHHE MPaBo Ha JiKyBaHHA XxBopoou ['omie (tum 1).

VY 2018 poky opranizaris PHARMAC y Hogi#t 3enanii ony0iikyBayia pilieHHs
mo10 3MiHu ¢inancyBanHg O3T mnsa mikyBanHs xBopobOu ['omie 3 iMirfronepasu Ha
Tamiraonepasy anbda, sika 3 1 ceprnus 2018 poky crane equHuM (HiHAHCOBAHUM
npencraBaukoM O3T mis nikyBanHs xBopoOu ['ormie micis 7-MiCSIMHOTO MEepexigHOTOo
nepioy. SKIo mami€eHT He IEPEHOCUTh HOBUM JTIKAPChKUIA 3aCi0 3 KITHIYHUX MTPUYHH,
PHARMAC po3srisiHe 3asBKy BiJ KIIHIIKECTA HA MPOBEACHHS (papMalleBTUIHOI OI[IHKH
okpemoro marieata (Named Patient Pharmaceutical Assessment, NPPA) s
BIJIHOBJICHHSI 3aKyIMIBJl IMIMJIIOLEpA3u JJisl OKPEMOTO TMalli€HTa, JAOTPUMYIOUHCH
pexomenaaiii ekcreptiB ['pynu [Nome. I'pyma 'omie (rpymna ekcriepTiB JiikapiB) Oyje
HaJaBaTH pEKOMEHJauli Juisl JIKYIOUMX JIKapiB JUIsl MIATPUMKH 3MIHUM Ha
Tajmirmonepasy anbda, peKoMeHAalli IS OKPEMHUX TMaIll€EHTIB 100 3MiHH,
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30UIBIICHHST JO3yBaHHS (SIKIIO MOKJIHWBO) Ta MOHITOPUHTY, BHU3HAUaTHUME JI03y Ta
KUTBKICTh (DJTaKOHIB, JO3BOJICHHX JJIs KOXKHOTO TalliEHTa, BUXOIAYM 3 KIIHIYHOL
cuTyanii. Yci KIIHIYHI BIJIOMOCTI Ta JI03W MAI[l€EHTIB TNEPEryisiIatoThCsl IMIOPIYHO
I'pynioro Nomie, nesiki meperisaaoThCs KOXKHI MIICTh MICSIIIB.

3a pe3yibTaTaMu MOIIYKY BTOPUHHHUX JDKepes 1Hdopmalli mo10 nopiBHAIbHOL
KJIHIYHOT e(EeKTUBHOCTI Ta Oe3MeKH IMITIIoNEepa3u Ta MpenapaTraMyd HOPIBHSIHHS
Tajiraronepasa aiabga, Benarironepasa anbda s JiKyBaHHS xBopoOu [ome Tum 1
MPEICTaBIICHO Ta MPOAHATI30BAHO CHUCTEMATHYHHUMA OTJISAJ, MPOBEACHUN E€KCIepTaMu
KoxkpeiiniBcpkoro cmiBTroBapuctBa Shemesh E et al., 2015 (BUCOKOT METOI0JIOTIYHOT
skocTi). B maHmit cucrematnuHuii ornsg Oyno BikiawodeHo 6 KJI, sxi BuUBYaIm
edextuBHICTh Ta 6e3neky 3T y mamieHTiB 3 XBopoOoto ['o1ie (MOpiBHSHHS PI3HUX 103
iMirmroniepasy, Tajiriaonepasu anbda, Benariaronepasu anbga, MOpPiBHIHHS YacTOTU
BBEJICHHS 1MITJIIOLIEpa3y, MOPIBHAHHS alIUIIOLEpa3u 3 IMirjrouepasoro). Jluiie B
onnomy KJI Ben Turkia, 2013 nopiBHIOBaJIM MiK COOOIO KIIIHIYHY €()EKTUBHICTH Ta
Oe3neky imirmonepasu 60 OJI/kr ta Benarmonepasu aabda 60 OJI/Kr KoxKH1 1BA THKHI
(y rpyny imirmonepasu O0yao BKIOYEHO 17 mamieHTiB y Tpyny Benaritouepasu - 17
naiieHTiB). I3 34 namientiB 20 narienTiB (59%) Manu nonepeaHio CINICHEKTOMIIO, a 9
(26%) O6ymu aitemu. TpuBaiicTh AociikeHHs 9 MmicsiiB. 3a nanumu K1 Ben Turkia,
2013 ue OyJsi0 BUSBJICHO CYTTEBOI PI3HHUIII MK IMITJIFOIIEPA30l0 1 BEJArIIOIepa3or
anb(da 1MoI0 TUHAMIKA KOHIICHTpAIll reMOorJIo0iHy, KUTBKOCTI TpPOMOOIIUTIB, KOJIU B
aHami3 OyiM BKJIIOYEHI BCl YYaCHUKHU JOCHIDKCHHS (OJHAK, KON YYaCHUKH 3
CIUICHEKTOMIEI0 B aHaMHe31, OyJM BUKIIOYEHI 3 aHali3y, CIOCTepirajgacs 3HayHa
PI3HULIA Ha KOPUCTH iMIrtonepasu). He Oyno BUABIEHO CYTTEBOI pI3HUIIL IOAO0 3MIHU
pO3MIpy TEUIHKH Ta PO3MiIpy cese3iHKH, piBHsS XiToTpiosumazu abo CCLI18-PARC.
[ToniOHa yactoTa moOiYHUX e(PEeKTiB, OB’ I3aHUX 3 MPUIOMOM Tpemnapary (OUTbIIICTD
noB’s13aHUX 3 1HPY3i€10), Oyia 3apeecTpoBaHa ISl ABOX JIOCTIIHKYBAHUX JIIKAPCHKUX
3aco0iB.

[Ticns orpumanus nucra yrouHeHHs MO3 Vikpainm 25-01/9331/2-22 Big
26.04.2022 OyB nipoBeAcHUM 10/IaTKOBUI MOIIYK JIOKAQ30BUX JAaHUX MO0 MOMKJIMBOCTI
TIepeBEICHHS MAIll€HTIB 3 IMITIIONIEpa3u Ha TATIoIepasy ajibga abo Belariaonepasy
anb(da 1opociaux Ta AiTer 3 xBopoooro ['omie 1 Tumy.

HocmipkeHHs: e(peKTUBHOCTI Ta Oe3NeKku TaJdiraonepasd ajabpa micas
3aCTOCYBaHHA iMiriwuepa3su y Jopociux Ta aited 3 xBopoOorw [omre, Ttum 1
NpeicTaBlieHa y JBOX MyOdiKalisx pe3yibTaTiB 0araTOlEHTPOBUX, BIIKPUTHX
JTOCITIDKEHBb TPUBAIIICTIO 36 MicsIiB 3a ydacTti 18 mopocnux (Pastores et al., 2016) ta
5 miteit (Zimran et al., 2018).

3a BUCHOBKaMU aBTOPIB MyOJTiKallii micis 3-piuHOro JIKyBaHHS TaTITIIOIEPa30r0
anbda y AOPOCIUX MAIi€eHTIB i3 XBopobor [ome 1 Tumy, sKi paHimie OTpUMYyBAIH
IMITJTIOLIepas3y, CEPeAHIN po3Mip MEUIHKU Ta TeMaTOJIOTTYHI MMOKA3HUKU HE 3MIHWIIKCS,
TOJ1 SIK 00’€M CEeJIe31HKU 3aJIMILABCS HE3MIHHUM a00 MOKpauIuBcs miciig 36 MicsALiB
JIKyBaHHS, Yy 4-X JOpOCIMX MaiieHTiB yTBopwinch AT, oiHe 3 HUX HIATBEPAUIIO
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HEUTpai3ylouy aKTUBHICTb 1n Vitro. Y AiTei, ikl neperuiy 3 Tepaii iMirioLnepasoro,
CTaOUIBHICTh BICIEpaJbHUX Ta T'e€MATOJIOTIYHMX TapaMeTpiB 3axBOPIOBaHb Ta
O6iomapkepiB 30epiranacss npoTsAroM 33 MICALIB JIKYBaHHS TaJIINIIONEPa3o0 aibda,
JIKyBaHHS MEpeHOCUiIocs 100pe, HOBUX CUTHamIB Oe3neku He 3'aBuwiiocsa, AT 1o
Taniraonepasu anbda IgG He yTBOPUIHUCS.

Opnak yepe3 Ayke Majy KUIBKICTh MAIll€HTIB, $KI NpUAMaId yd4acTb Y
JOCIIIKEHH], HEOOXITHUW pETENbHU MOHITOPUHT TAINEHTIB, $KI OTPUMYIOThH
no4yaTkoBi 1HGY31i Tamirmonepasu anbda.

HocnimxeHnHss epeKTUBHOCTI Ta Oe3leKkd BeJarjouepasu aiabpa micas
3aCTOCYBaHHsS iMiriwmepa3su y Jopociux Ta aitTed 3 xBopoOor [omre, Ttum 1
PO3MISAATUCH B 5 myOTiKaIisX.

Zimran et al., 2013 (KJ] — 12 Mica11iB) Hafa€e pe3ynbTaTu KIIHIYHOT €EeKTUBHOCTI
Ta 6e3mnexu g 40 naimieHTiB (3 HUX 9 naiieHTiB BikoM 110 18 pokiB) 3 xBopoOoto ['orie
1 Tuny, siKi paHilie OTPUMYBaJIH IMITJroLepasy moHaiMenme 30 MicALiB MOCHIb 10
MOYaTKy JAHOTO JOCIIKCHHS. Y JKOJHOrO MallleHTa HE yTBOPWUIINCH aHTHUTLIA 0
BeJaronepasu anbda.

Elstein et al., 2015 (KJI — 24 mics1iB) HaJlae TOBrOCTPOKOBI JaH1 11010 Oe3eKu
Ta e()eKTUBHOCTI Beyaritorepasu ajabda Mnpu JIIKyBaHHI MaIieHTiB 3 XBopooOoro ["omie 1
tuny y 38 mamieHTiB (2 marienta BikoMm g0 18 pokiB). Jlumie y ogHOro maiieHTa
YTBOPUJIUCh aHTHUTLIA 7O BeJarimoIepasud anbda, OAHAK NAIEHT MPOJOBKYBaB
OTPUMYBATH BeJNarioepasy anbda 6e3 KIHIYHOTO MOTIPIIeHHS.

VY ny6mikaii Smith et al., 2016 (K — 24 mics1ii) npeacTaBiieHi pe3yibTaTd 9
JITEeH, sK1 paHilie JIKyBaJuCh IMITIIOIEpa3or0 IoHaimeHme 30 MICAIIB MOCHLIb
(Zimran et al., 2013). OauH maiieHT MaB TMO3WTHUBHI aHTUTLIA JO BeJIarjrolepasu
anbda.

VY ny6mikauii Pastores et al., 2014 (K]l — 12 micsuiB) HaBeleHI pe3yJbTaTH
KJIIHIYHOTO JTOCHipKeHHs 3a ydacTi 211 nmamienTis (205 namieHTiB (3 HUX 6 JiTEH BIKOM
BIJl 2 pOKIB), iK1 OyJIM KJIIHIYHO cTaOUIbHI HAa ONepeIH1N Teparii iMiritouepasoro). He
OyJ10 dKOJHOT'0 OUYEBHUIHOIO 3B’ SI3KY MIXK CTaTYyCOM aHTHUTLI IPOTHU JIIKAPCHKOI0 3aC00Y
1 BUHUKHEHHSIM MMOOIYHUX peakiiiii abo MmoOIYHUX peakiliid, MoB’si3aHux 3 1HPY3i€Ero.

3a pe3yJbTaTamMu II¢ OJHOTO PO3IIUPEHOI0 KIHIYHOTO nociikeHus Hughes et
al., 2015 (K] - 24 wmicsii) 3a ydacti 57 naiieHtiB 3 xBopoboto I'ome 1 Tumy (16
MAIlEHTIB, SKI paHilie OTPUMYBAJIW JIIKyBaHHS IMITJIIONEPA300 (3 HHUX S5 MJIiTei)
CIIOCTEPIraioCh MOKPAIICHHS MOKa3HUKIB KOHIICHTpallli reMorjo0iHy Ta KUIBKOCTI
TPOMOOITUTIB, PO3MIPY MEYIHKU Ta CEJIE31HKH, O10MapKepiB IIa3Mu, a Y JOPOCIUX - Z-
OI[iIHKa MIHEPAJIbHOI HIIJIBHOCTI KICTOK MOMEpPEeKoBOro Biaaury. OAWH MalieHT MaB
MO3WUTHBHI aHTUTIIA JI0 BeJaronepa3u anbga, sk 3a3Ha4al0Th aBTOPH My OITiKaIlii He
Oyn0 BHIMMOTO BIUIMBY Ha KIIIHIYHY €(EKTHBHICTh BeJarioIepasu anbda, He
MOB1AOMIISIIOCS PO MOOIYHI €eKTH, IMOB’ A3aH1 3 TPUUOMOM JIIKApChKOTO 3aC00Yy.

[ly6nikamisi Pastores et al., 2016 ananizyBanu nani 289 mnaiieHTiB (IiTH Ta
JOpocii), Ikl OTPUMYBaJIM Bejarirolepasy aib(da, 3 HUX 225 maiieHTiB MonepeHbo
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OTPUMYBAJIM JIIKYBaHHS iMirjroniepa3oro. He Oyno BUSIBJIEHO SBHOT KOPENALIl Mixk
YTBOPEHHSIM aHTUTUI Ta PO3BUTKOM IMOOIYHUX peakilii, (papMakoJIUHAMIYHUMU YU
KJIIHIYHUMU PEAKLIAMH.

3a mpoaHalli30BaHUMHU JaHUMU TpU Tepamii BeJariolepa3or cepeaHl 3MIHU
OCHOBHUX  KJIIHIYHMX IIOKa3HHMKIB (KOHIIEHTpallisl TreMorjio0iHy, KUIbKICTh
TPOMOOIIMTIB, PO3MIp MEUiHKH, CeNIe31HKH) uepe3 12, 24 micslll y MaiieHTiB, sSKi paHilie
OTPUMYBAJH IMITIIIOIEPa3y, 30epiraiuch Ha TePareBTUYHOMY PiBHI.

Orxe, 3a pe3ynbTaTaMu MnpoBeaeHoi aAep:xkaBHoi OMT 3a ckopoueHOro
IPOICAYPOIO BCTAHOBJICHO, IO 3a JAaHUMH TNPSIMOTO IOPIBHSUIBHOTO KIIIHIYHOTO
TOCIIKEHHST IMITJTIONepa3a Ta Bejariornepasa anb(a MaroTh MOAIOHY KIIHIYHY
e(eKTUBHICTh Ta O€3MeKy, BiICYTHI MPsAMIi MOPIBHUIbHI JOCTIHKSHHS IMITITIONEpasH i
TaNITIIoNEpa3n anbga.

3aranoMm, Tamirmiolnepaza aibha 100pe MepeHOoCuSIach Yy MAIll€EHTIB, K1 OyiH
cTaOUIbHI Ha MONEepeaHIN Tepamnii IMINTIoepa3oro0, KIIHIYHI 1 JaO0OpaTOPHI MOKA3HUKH
30epiranuch Ha TEPANIeBTUYHOMY PIBHI, HOBUX CHUTHAJIIB 100 O€3IEKU HE 3'SBUIIOCS.

[Ipu 3actocyBaHHi Benarjouepasd anbda TMicas OTpPUMaHHS — Teparii
IMITJTIONIEPA30I0 Y JIOPOCIMX Ta JAiTed 3 XxBopoOoro ['omie, tum 1 cepenHi 3MiHU
OCHOBHUX  KJIIHIYHMX IIOKa3HHMKIB (KOHIIEHTpallisl TreMorio0iHy, KUIbKICTh
TPOMOOIIMTIB, PO3MIp TEUIHKH, CEIe31HKHU) 4uepe3 12, 24 Micsll y Takux Malli€eHTIB
BKa3yBaJM Ha Te, 1110 MapaMeTpH 3arajioM Oy ctabinpHuMU. He Oyi10 BUsBIIEHO SBHOT
Kopensamii MK  yTBopeHHsM AT Ta  PO3BUTKOM  MOOIYHMX  peaKilii,
dbapmMakoAMHAMIYHIMH YU KITHIYHUMH PEAKIIISIMHU.

Bpaxosytoun, mo y Haganux MO3 momaTkoBUX Martepiajax Ijis IPOBEICHHS
nepxxkaBHoi OMT 3a ckopoueHoro nporeayporo JI3 imirnronepasa BIICyTHI J1aHi 1010
KJIHIYHO MIATBEPIKEHOT MOKIIMBOCTI NEPEBEJCHHS caMe Malli€HTIB YKpaiHU Ha 1HITY
Tepariio, YIIoBHOBaXeHUN opraH 3 jepxkaBHoi OMT 3a3Hauae, 110 aHasi3 BIUIMBY Ha
NOKa3HUKU OIO/KETY ISl MOTEHUIMHOI KOTOPTH Mall€HTIB MOXE OyTH MPOBEACHUIM
micas HaJaHHS pe3yJbTaTiB BIAMOBIIHOK MYJbTUIMCUUIUIIHAPHOI KOMICIEIO 13
KJIIHIYHUX €KCIIEePTIB.

AHani3 BUTpaT Ha OJIHE BBEJCHHs Ta Ha piyHUM Kypc 3actocyBaHHs D3T s
JiKyBaHHS XBopoOu ['omie 1 Tvmy Ha OJTHOTO Malli€HTa MOKa3aB, 10 HA OJIHE BBEJICHHS
JI3 imirmroniepaza HeoOxigHO 11 ¢makoHIB Ha OJHOTO JOPOCIOTO TMAalli€eHTa Ta 5
¢dakoHIB Ha OJHY AWTHHY, IO y BapTiCHOMY Bumipi (26 BBeaeHb) ckianae 8 834
211,10 rpr ta 4 015 550,50 rpH B yacoBoMy ropu3oHTi Ha 1 pik BiamosinHo. Ha oxne
BBeneHHs JI3 tamirmroniepa3a anbda HeoOXximHO 21 ¢iakoH HA OTHOTO TOPOCIOTO
namieHtra tTa 9 QuakoHiB Ha OJHY JIUTHHY, IO Y BapTiCHOMY BuMipi (26 BBeICHB)
ckianae 5 585 580,00 rpu ta 2 393 820,00 rpH B yacoBOoMy Tropu3oHTI Ha 1 pik
BianoBiaHo. Ha ogue BBenenus JI3 Benarmronepasa anbda HeoOx1aHo 11 diakoHIB Ha
OJIHOTO JJOPOCJIOrO NalieHTa Ta 5 (paKoHiB HA OJIHY IUTHHY, 1110 Y BapTICHOMY BUMIpi
(26 BBenenb) ckianae 9 698 157,04 rpu ta 4 408 253,20 rpH Ha 1 pik BIAMOBIIHO.
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Otxe, npoBeeHU aHaii3 BUTpaT Ha 3actocyBaHHd D3T mig JikyBaHHS XBOpOOU
lNomie 1 Ty Ha O0JHOTO MaIli€HTa CBIAYUTH MPO TE, 0 HAWMEHIII BUTPATHOIO OIIIIEI0
JIKYBaHHSI € Teparlis TaJirionepa3or aibda, HANAOPOKYOK — BeEJIarIolepa3or
anbda.

TakuMm YMHOM, BpaxoBYIOUM, IO IMIMIIONEpa3a, Bejariiepasa anbda,
Tajirmolepasa ajibda MOpiBHAHO €(PEKTUBHI, HE MOCTYMAIOTHCS 3a OE3MEUHICTIO Ta
e(eKTUBHICTIO IIO/J0 MapaMeTpiB CYpPOTaTHUX KIHIIEBUX TOYOK €(PEKTUBHOCTI IS
JiKyBaHHS XBopoOu ['omie 1 Tumy, npu yMOBI, IO MAI[IEHT BiJAMOBIIaATUME KPUTEPISIM
nouatky O3T, mpu mpuUdHATTI PIlIEHHS MO0 BHOOPY KOHKPETHOTO JIKAPCHKOTO
3aco0y JUIs MOYaTKy Teparii HeoOXiTHO BPaxOBYyBaTH €KOHOMIYHHMI KPHUTEPIN 00
MOKA3HUKIB BUTPAT HA CXEMY 3aCTOCYBaHHs, 00MparOun HalMEHI BUTPATHY TEpalliio.
[lono mepekioYeHHs NAalllEHTa 3 OJIHOrO JIKAPCHKOTO 3aco0y Ta 1HIIMKM (cepen
npencraBHukiB @3T), pe3yabTaTi KIIHIYHUX JTOCHIIKEHb CBIIYAaTh PO CTAOUIbHICTh
CepelHIX 3MIH OCHOBHMX KJIIHIYHUX [IOKa3HHUKIB (KOHIIEHTpAIllisl T'eMOTJIOO0iHY,
KUIBKICTh TPOMOOITUTIB, PO3MIp MEUIHKH, CelIe31HKN) yepe3 12, 24, 36 MICSALIB Y TaKuX
nanieHTiB. OfHaK, SK MOKa3ylTh MIKHApOJHI MyOJikalii peKOMeHJaliil BeIeHHs
narieHTiB 13 xBopo6oro ['ome Tumy 1, 1OCBiA Ta opraHizailis HaJaHHS MEIUYHOT
JOTIOMOTH IIOJAO BHU3HAYEHHS BIAMOBIAHOCTI KpuTepisMm mnoyatky D3T, oriHku
HEOOX1THOCTI MOJaibINoi Tepamii Ta MiaAldlp 03U MarTh BiOyBaTHUCh B
IHIUBITyaIbHOMY TIOPSAJKY 3 ypaxyBaHHSM TOTpe0 KOKHOTO TMaii€eHTa. 3a
pe3ynbTaTaMu KJIHIYHOTO, JIa0OpaTOPHOTO Ta IHCTPYMEHTAIBHOTO MOHITOPHUHTY
KOXKHOTO TIalliEHTa MYJbTUIUCIUIIIIHAPHOK KOMICIEI 13 KIIIHIYHUX EKCIepTiB
NpUAMAETHCS PIMIEHHS 100 MOXJIMBOCTI TMEPEKIIOYCHHS TMAall€HTIB 3 OJHOTO
JiKapchKOro 3aco0y Ha iHIwmi (cepen npeacraBHUKIB O3T).

PekoMeH0BaHO TPOBOJUTH MOHITOPUHI Ta 301p pealbHUX JaHUX IIOJI0
KUIBKOCTI Malli€HTIB 3 XBOpoOowo ['omie B YKpaiHi Ta MOKa3HUKIB €(EKTHBHOCTI,
0e3MeKu JIIKYBaHHS 3 MOAAJIIINM aHaJI30M JaHUX.

5. Indopmanisi 00 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy:

Bignosizgao mo m. 21 Ilopsaky BHCHOBOK YIMOBHOBa)KEHOI'O OpraHy CTOCOBHO
BIJIMMOBIAHOT MEIWYHOI TEXHOJOTIi BBAXKAETHCA UMHHUM JO MOMEHTY IPOBEICHHS
HOBOI JIeP’KaBHO1 OIIIHKK MEIUYHO1T TEXHOJIOTi.
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