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BucHoBok
YIIOBHOBAKEHOI'0 OPraHy 3 JIeP:KaABHOI OHIHKH MeJIUYHUX TEXHOJIOTIH 3a
CKOPO4YECHOI0 MPOLEAYPOI0: Bejariawuepasa ajabda

epowcasna oyinka meOUYHUX MeXHOI021U 3a CKOPOUEHOI0 NPOYEOyPOIO 30 36ePHEHHIM
MO3 Vkpainu npogsedena yno8HOBaAMCEHUM OP2AHOM 3 0EPHCABHOI OYIHKU MEOUUHUX
mexHoN02il 8I0N0BIOHO 00 sumoz 11opsaoKy npoeedenHs 0epaHcasHol OYIHKU MeOUUHUX
mexHono2il, 3ameepoxceroco nocmanosor Kabinemy Minicmpie Ykpainu 6i0
23.12.2020 Nel300 ma ckradacmovcs 3 auaunizy NOPIBHANbHOL ehekmusHoCcmi
(pe3yrbmamugHocmi), 6e3nexu ma naugy Ha 010xcem NiKAPCbKO20 3ac00y HA OCHOBI
Oanux 3 eiOKpumux oOdicepen IH@popmayii. Bucnosox ynosnosadicenozo opeamy 3
0epHCaBHOi OYIHKU MeOUUHUX MEXHONO02Il 3a CKOPOUYEHOK Npoyedyporr MAae
pekomeroayiunui xapakxmep. Hadawui oawni y 6UCHOBKY € aKmyanbHUMU CMAHOM HA
oamy 1020 ni020MmosKu.

1. ITndopmaunia npo aaty npoBeleHHSI AEP:KABHOI OWIHKM MeIUYHHMX
TEXHOJIOTiii 32 CKOpPOYEeHOI0 MNPOLEAYPOI0 3asIBJIEHOr0 JiKapchbKOro 3acody:
13.07.2022, onosaenns 01.09.2022.

VY Biamosias Ha mucT MO3 Ykpaian Big 26.07.2022 Ne 25-01/16746/2-22 ta Bin
08.08.2022 No25-01/17921/2-22 mono BHeceHHS iH(poOpMaIii MPO IOIUIBHICTH
VKJIaJaHHS JTOTOBOPIB KEPOBAHOTO JOCTYITY YIOBHOBRXEHHM OPTraHOM 3 JEP’KaBHOI
OIIHKM MEAMYHUX TEXHOJOTIN (Iajai - YIMOBHOBa)XCHHI OpraH) JOJAaTKOBO OyIio
MPOBEJICHO aHaJi3 PEKOMEHAIlIi OpraHi3alliii 3 OMIHKK MEANYHUX TEXHOJIOTIN (fami -
OMT) iHmmx kpain momo Jikapcekoro 3aco0y (mami - JI3) Bemarmronepasa ambga
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(Tabnuust 5), MDKHApPOJHOTO AOCBIAY MPOBEICHHS (hapMaKOCKOHOMIYHOTO aHali3y
dbepMeHTHO1 3aMiCHOT Teparii.

2. In¢gopmanis npo 3asBJeHHUH JiKapCbKUi 3aCi0

Cranom ©Ha 12.08.2022 p. B J[epxaBHOMY peecTpl JKapchbkuii 3aci0
BeJIaronepasa anbda npeacTaBIeHui TAKUM TOPrOBEILHEM HaAMEHYBaHHAM: |

1) naiimenyBaHHs (mpi3Bulle, iM’sl, 0 0aTbKOBI) 3aiBHHMKA Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOr0 32C00y:

BIIPIB, nopowok asnst po3uuny 1uis iHdy3ii, mo 400 O; 1 ¢iakon 3 mopomkom
y KapToHHIA KopoOui. BupoOnuk: Illaitep dapmacerotikan3 Ipmannis Jlimiren,
Ipnannis; Berrep ®dapma-®eprirtonr I'mMO6X Enn Ko. KI', Himewunna; Kenmxin
baito®apma, JITJ (m6a Emepmxent baioConyminz (CibiAii)/Ilaliep XbroMeH
Hxenetrik Tepamic, CIIIA/CIIA; Yapns3 PiBep JlaGopatopiz Aitnenn Jltn/UYapnss
Pisep JlaGoparopiz EninOypr Jlta., Ipmanais/Cnonyuene Kopomiserso; JiEiuEn
Canmnait Yeitn/Eminent Ceppice3 Kopnopeiimn, Hinepnanau/CHIA. 3asBuuk: [laitep
®apmacerotikani Ipmannis Jlimiren, Ipnanais. 3assuuk: laitep dapmackrorikans
Ipnanais Jlimiten, [pnanmis.

2) ToproBeJibHA HA3Ba JIKAPCHKOT0 3aC00y:

BIIPIB

3) Mi’kHAPOJHA HENATEHTOBAHA HA3BAa 200 CHHOHIMiYHe HAIMEHYBaHHS:

Benarmronepasa ansda/Velaglucerase alfa

4) ckJ1a] JIKapChKOro 3aco0y (1ir04i Ta J10MOMiKHi peYOBHHH):

1 dbnakon mpenapaty mictuth 1 piakod mictutsh 400 OJ] Benarmronepasu abda.
JIOTIOMIDXKHI PEYOBHHM: caxapo3a; HaATpil0 LUTpaT, AUTIApAT; JUMOHHA KHCJIOTA,
MOHOTipaT; rmojicopdat 20

5) popma Bunmycky:

TIOPOIIOK JUISl PO3UMHY JIJIs 1H(Y3ii

6) cnoci0d 3acTocyBaHHS JIIKapPCHKOIro 3aco0y:

PexomennoBana mo3a cranoBuTh 60 OJI/kr 1 pa3 Ha 1Ba THXKHI.

MosxnuBe 1HAWBIAyaJlbHE KOPUTYBAHHS 03U Ha OCHOBI JIOCSTHEHHS Ta
MIATPUMKH ~ TEPANeBTUYHUX IUICH. Y KIHIYHUX JOCIDKEHHSX  OIIHIOBAIH
3aCTOCYBaHHS /103 y miama3oHi Big 15 mo 60 OJI/kr pa3 Ha nBa TwxkHi. Jlo3u, Buili 60
OJ1/kr, HEe TOCTIIKYBAIHCS.

[NarienTam, AKi 3MIHIIH JIIKYBaHHS IMITJTIONIEPA300 Ha JIIKYBaHHS MperapaTom
BrpiB, mpu3HayaeThCcs €KBIBAJICHTHA J[03a Ta YACTOTa BBEJICHHS BeJArNIOIEpa3u
anbda.

JiTu: mikapchKuid 3acid 3aCTOCOBYIOTH Yy NEAiaTpUUHIN MTPAKTHIIL.

7) inopmaitisi NPo HASIBHICTH JeP:KABHOI peecTpallii JikapcbKoro 3acody B
Ykpaini:

! http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&sklad=%E4%E8 % EC %ES5 % F2 % E8 %EB % ¥4 %F3 % EC %E0 %F0%E0%F2
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BIIPIB, peectpaniiine mnocBimuenHs Ne UA/15706/01/01, Ttepmin mii
HeoOMexenui 3 18.01.20222.

8) ¢apmaxonoriuna gis JiKapcbKoro 3acody Ta KoOA 3a aHATOMO-
TepaneBTHYHO-XIMiuYHOI0 KIacupikauniero: [Ipenaparu 11s JiKyBaHHS 3aXBOPIOBAHb
TPAaBHOT'O TPAKTY 1 OpylIieHb 00MiHy pedyoBuH. @epmentu. Kox ATX A16A B10.

9) noka3aHHs 10 MeJUYHOI0 3aCTOCYBAHHS, 32 AKMM 1101aBaJIaCH 3a5Ba:

HepxaBHa OMT npoBoamIace 3a CKOPOYEHOK MPOLEAYPOIO 3a 3BEPHEHHSIM
MQO3 VYkpainu, 1mo He nepeadadano moaaHHs 3asBu. Y JucTi 3BepHeHHI MO3 (Bifg
09.06.2022 Ne 25-01/12931/2-22 ta Big 20.06.2022 Ne25-01/13739/2-22) Bka3aHe oaHe
NOKa3aHHS 10 MEIUYHOI0 3aCTOCYBAHHS: JIKyBaHHA Malll€eHTIB 3 XBopoOoto ['ome 1
THUITY.

10) moxa3aHHs 10 MeIMYHOI0 3aCTOCYBAHHS BIANOBIAHO A0 iHCTPYKIIl /151
MEJAUYHOI0 3aCTOCYBaHH#A, 3aTBepaxeHoi MO3, 3a HasIBHOCTI JAep:KABHOI
peecTpauii JikapcbKoro 3aco0y B YKpaiHi:

[Ipenapat BripiB mokaszaHuii Ay TpUBaIOi €H3MMHOT 3aMICHOT Tepartii MaiieHTiB
3 xBopoboto ['omre | Tumy.

11) indopmaniss Npo HAABHICTH MOKA3aHb 10 MEJIMYHOIO0 3aCTOCYBAHHA
JIiKapcbKOro 3aco0y JJisl BUKOPUCTAHHSA MiJ 4ac HaJaHHA MeJIWYHOI J0NOMOIH
NpH CTAHAX, 10 3a3HAYEeHi y NPIOPUTETHNUX HANIPAMAX PO3BUTKY cdepu 0XOPOHH
310pPOB’Sl:

VY nucti 3Bepuenni MO3 (Big 09.06.2022 Ne 25-01/12931/2-22) 3a3HadeHo, 110
Ha BUKOHAHHS MIANMYHKTY 3 myHKTY 4 moctaHoBu Kabinety MiHicTpiB YKpaiHu Bin
23.12.2020 Ne 1300, a Takox mMiAMyHKTY 5 myHKTY 8 [lopsiiky mpoBeieHHsI 1epKaBHOT
OIIIHKM MEJIUYHUX TEXHOJIOT1H, 3aTBep/rKeHoro mocraHoBor KabGinety MiHicTpiB
Vkpaiau Big 23.12.2020 Ne 1300 (mami - Ilopsimox) € HEOOXiAHICTH MPOBEICHHS
nep>kaBHoi OMT 3a CKOpPOYEHOIO TPOLEAYPOI0 MO0 JIIKAPCHKOTO 3aco0y
BeJarmonepasa ajbda s JJiKyBaHHS XBopoou ["omre tum 1.

XBopoba ['ome BXoauTh 0 MepelniKy piakicHUX (opdaHHHMX) 3aXBOPIOBAHbB,
3arBepkeHoro HakazoM MO3 VYkpainu Big 27.10.2014 Ne 778, 3apeecTpoBaHOTO B
MinictepcTsi toctuirii Ykpainu 13 mucronana 2014 p. 3a Ne 1439/26216.

3. BUCHOBOK YNOBHOBA:K€HOT'0 OPraHy WIOA0 Pe3yJbTATIiB NMOPiBHJIbHOL
ebexTUBHOCTI (pe3yIbLTATUBHOCTI), Oe3nmeku, e(PEeKTUBHOCTI BUTPAT HA
JiKapCchbKMi 3aCi0 Ta aHATI3y BIUIMBY HA IOKA3HUKH OI0KETYy

1) naHi MO0 NPiOPUTETHOCTI 32aXBOPIOBAHHA (CTAHY)

XBopoba ['omre —11e pigkicHa cragkoBa Ji30COMHA XBOPOOa HAKOTMUYCHHS, 110
OXOTUTIOE TpU OCHOBHI ¢dopmu (tumm 1, 2 1 3). BuginaoTs Takox
deTanpHy/HEOHATANBHY a00 TMEepUHATAIBHO-JIETANBHY (OPMY Ta CEpIEBO-CYAHHHY
dopmy (abo anrmiiicekoro Gaucher-like disease). Knacudikarris 3a TumaMmu 3acHOBaHa
Ha CTYIEHI TSKKOCTI YpaKeHHS HEPBOBOI CUCTEMH, Billl Je0IOTY XBOPOOM 1 TeMmax

2 http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&sklad=%E2 %E5 % EB %E0%E3 %EB %FE %F6 %ES5 %F0 % E0 % E7
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MpOrpecyBaHHs 3aXBOPIOBaHHs. XBOpoOa BUHMKae uepe3 mytailii B redi GBA (1q21),
SAKUWA KOAY€E JII30COMHUN (hepMEHT, TIIIoKolepeOpo3uaazy abo B JyXe PIAKICHUX
Bunaakax reH PSAP, skuit konmye ioro Ounok-aktuBaTop (camo3un C). edimut
TIIIOKOLIEpeOpo3n1a3u MPU3BOAUTH 10 HAKOMMMYEHHS BIAKIAJCHb TIIIOKO3WILEPaMiny
(abo Oeta-rirokorepeOpo3nia3u) y KIITUHAX PETUKYJIOEHIOTENAIbHOT CUCTEMHU
MEYIHKHU, CEeJIE31HKU Ta KICTKOBOro Mo3Ky (kiitunu ['ome). [lepenada 3axBoproBaHHS
ayTOCOMHO-PEIIECHBHA.

KitiHiuH1 nposiBM 3aXBOPIOBAaHHS Ay»Ke pi3HOMaHITHI. Y1 popmu xBopoOu I orre
HE MalOTh F'€HJEPHUX BIIIMIHHOCTEH, ii 3 OJJHAKOBOIO YACTOTOIO CIOCTEPIratoTh SK Yy
YOJIOBIKIB, TaK 1 B >KiHOK. XBopobOa ['ome 1 tumy (90% BuMankiB) € XpOHIYHOIO 1
HEHEBPOJIOT1YHOIO0 (OPMOIO, TOB’S3aHOI0 3 OpraHoMmeraiieo (ceie3iHka, MediHkKa),
aHOMAJIISIMU KICTOK (O1J1b, OCTEOHEKPO3, MATOJIOTIYHI MEPEIOMHU) Ta UTOIEHIet0. Tum
2, rocTpa HeHpomaTHyHa, XapaKTepU3YETbCS paHHIM  [MOYATKOM, IIBHJIKO
IPOrpecyoyor0 JUCHYHKIIEI CTOBOYpa MO3KY, OpPraHOMETAJIEI0 1 MPU3BOAUTH J10
cMmepTi y Bili a0 2 pokiB. Tum 3, minrocrpa Heilponatuuna ¢popma, Bpakae nireid abo
IUTITKIB 1 XapaKTEPU3YETHCS MPOTPECyI0Y0I0 eHlledaionaTieo (OKOpyXoBa amnpakcis,
EMUIeTICIs Ta aTaKCisl) 13 CHCTEMHUMH MPOSIBAMH, SIK1 CIIOCTEPIratoThes 1 Mpu 1-My Turi
xBopobu>. [lepuHaranbHO-TeTanbHa opMa XBopoOa [olre 3ycTpidaeThes MEHINE Hik
y 5% mnamientiB. Llei Tun nyxe BaxXKUi 1 OB’ I3aHUM 31 CMEPTIO 0 3-MICAYHOTO BIKY
a6o B yTpo0i martepi. CeprieBo-cyauHHa (hopMa xapakrepusyerbes ypaxkenasm [[HC,
HaAIlPUKJIAJ, OKOpPYXOBa amrpakcis, I1HII CHMIOTOMH BKJIIOYAIOTh KaJdblU(]IKaIlio
MITpaJIbHOTO Ta A0PTAJBHOIO KJIANaHiB, IOMYTHIHHS POTIBKH Ta CINIEHOMET A",

3a mikHapoaHoto kinacudikamiero BOO3 MKb-11 mae xox 5C56.0Y (Other
specified sphingolipidosis)’.

3a nmaHMMM BIIKPUTOTO JpKepena iHdopMalii mpo PiAKICHI 3aXBOPIOBaHHS
OrphaNet® mommpenicts xBopoou I'ome ctaHoBHTH IpuOMM3HO 1/100 000. Piuna
3aXBOPIOBaHICTh Ha XBOpoOy ['omie y 3aranpHIN MOMyJIAIii CTAaHOBUTH OJM3bK0 1/60
000, ame BoHa wMoxke pgocsaratu g0 1/1 000 y eBpeiB amkeHa3l (TOOTO
CX1THOEBPOIIEHCHKOT0, IICHTPAIIBHOTO 1 MIBHIYHO €BPOIEUCHKOTO MOXOIKCHH).

3a maHUM IHIIOTO JKepela BITKpUTOI iH(GOpMaIlii Tpo PiAKICHI 3aXBOPIOBAHHS
y Cnomyuenux [Itatax 6muszpko 6000 mronei xBopiroTh XBopoboro ['omre. XBopoba
['ome € HaWMOUIMpEHIIMM TE€HETUYHUM 3aXBOPIOBAHHAM Yy €BpEiB allKeHasl,
3aXBOPIOBAaHICTh Ha AKy Moke nmocsratd 1 3 450 mapomxenux. Hemae eTHIUHOI
MOIIUPEHOCTI, TOB’s13aH01 3 XBopoboto ['ome 2 abo 3 tumy. OmHaK iCHy€e MiATUT
xBopobu ['ome Tumy 3, sikuii yactime 3ycTpidaeThes B perioni Hopoorren y IIBemii

7

3https://www.orpha.net/consor/cgi-
bin/Disease_Search.php?lng=EN&data_id=644&Disease_Disease_Search_diseaseGroup=Gaucher&Disease_Disease_Search_diseaseType=Pat&Dise
ase(s)/group%200f%20diseases=Gaucher-disease&title=Gaucher%20disease&search=Disease_Search_Simple

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

3 https://icd.who.int/browsel 1/1-m/en#/http%3a%2 %2 fid. who.int %2 ficd %2 fentity %21875237 176 %2 fmms %2 fother

6 https://www.orpha.net

7 https://rarediseases.org/rare-diseases/gaucher-disease/#references
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(xBopoba T'ome Hopb6orten). 3a oOIIHKaMU, MOUIMPEHICTh CEpPell IIBEACHKOIO
nacenenns Hop6orren cranosuts 1 Ha 50 0008,

[Hommpenicte y @panuii cranoButh Onau3bko 1/136 000 cepen 3arajibHOTO
nacenenns’. CtanoM Ha rpyzaeHs 2015 poky y (paHIy3bKOMY peecTpi Hali€HTIiB 3
xBopoboto T'ome (RFMG) pedepeHc-1ieHTpy JT130COMHUX 3aXBOPIOBAHb 3HAYMIIMCS
3apeecTpoBaHUMU Ta Oynu xkuBi 502 namientu: 444 nopocinux i 58 mitei.

JocmikeHHst 3 ABcTpaiiii MOBIIOMIISIIO TIPO 4acTOTy 3axBoproBanb 1/57 000;
aHanoriuie gocniympkenHs 3 Hinepnanais nosigomuiio npo 1,16/100 000, y Yecbkiit
Pecny6uini momupenicts cranosuia 1,13 ma 100 0001°,

BinnosinHo 10 naHux, HagaHuX y pogatky a0 aucta MO3 Bin 16.02.2022 Ne 25-
04/4617/2-22, cranom Ha 2022 pik KUIbKICTh HaIleHTIB 3 XBopoOoto ['ome tumy 1 B
VYkpaini cknagae 65 oci6 (51 qopocnux 1 14 miteit).

Cnig Bim3HauuTH, 10 po3nopskeHHsM Kabinery MinictpiB Ykpainu Big 28
kBiTH 2021 p. Ne 377-p Oyna cxBanena KoHuemniii po3BUTKY CHCTEMHU HaJaHHS
MEIUYHOI JOMOMOTM TMAalll€HTaM, $Ki CTpaXJaloTh Ha piakicHl (opdanHi)
3axBoproBaHHs, Ha 2021-2026 poxm!'! (mami - Konumenmis). Mera Konnenmii -
3MEHIIUTHA CMEPTHICTh Bi PIAKICHUX (op(aHHMX) 3aXBOPIOBaHb, MIJBUIIUTH SKICTh
KUTTS TAIIEHTIB, K1 CTPaXKJAalOTh Ha PIAKICHI (opdaHH1) 3aXBOPIOBAHHS, HUISIXOM
3a0e3MeYeHHsI CIPaBEJIMBOTO Ta PIBHOTO JOCTYIY 10 SIKICHOT MEIMYHOI JOTIOMOTH
TAaKUM TalllEHTaM, 30KpeMa A0 SKICHUX, €(EeKTHBHUX Ta O€3MeYHHX JIKAPChKUX
3aco0iB JJ1s1 JTIKyBaHHS PIAKICHUX (Op(aHHMX) 3aXBOPIOBaHb, 10 MEAUYHUX BUPOOIB Ta
NPOAYKTIB CHEIIbHOTO JIKYBaJbHOTO XapuyBaHHA, a TaKOX ICUXOJIOTTYHOTO
cynpoBoay. Bimmosimno o Konmenmii VYkpaina B3siza Ha cebe 3000B’s3aHHSA
3a0€3MeunTy TaIli€eHTaM, K CTPpaXJIalTh Ha piakicHl (opdaHHI) 3aXBOPIOBaHHS,
3aX0Au 3 MPO(MUIAKTUKM TaKHX 3aXBOPIOBaHb, OpraHi3allifo HaJaHHA MEIUYHOI
JIOTIOMOTH, Oe3nepepBHUN Ta O€30IIaTHUH JOCTYIl J0 HEOOXITHUX JIKAPChKUX
3aco0iB, MEAUYHUX BUPOOIB Ta BIAMOBITHUX XapUOBHUX MPOMYKTIB JUIS CIEHIaILHOTO
JKYyBaJbHOTO Xap4yyBaHHS.

2) nmaHi M0A0 [JOCTOBIPHOCTI pe3yJbTATIB MNOPIBHAJIBHOI KJIIHIYHOI
epexTUBHOCTI Ta Oe3dmekH 3afiBJIEHOr0 JiKapcbkoro 3acody. Omuc
(mpeacraB/ieHHA) 3a3HAYEHUX Pe3yJIbTATIB

3 MEeTOI0 aHai3y peKOMEHAIli{ 11010 3aCTOCYBAHHSI BEeJarIiomepasu aibda ams
nikyBaHHs XBopoOu ['omie Tumy 1 mpoBeaeHO MOIIyK TPETUHHUX JKepeln iHpopMarltii
I0JI0 IOKA30BHX JIAHUX y TAly3€BHX CTaHAapTax y cepi OXOpOHH 370pOB ' s YKpATHH,
Ha cailTax MDKHapoaHUX TpodinbHMX opranizaiiid, y 6a3ax manux PubMed, Trip
Database.

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

9 https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_-_maladie_de_gaucher.pdf
10 https://www.ncbi.nlm.nih.gov/books/NBK1269/

1 https://zakon.rada.gov.ua/laws/show/377-202 1 -p#Text
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B Peectpi MeanKko-TEXHONOTTYHUX JOKYMEHTIB 31 CTaHAApTH3alli MEIUYHOI
nonoMoru'? Haseuuil Y nidikoBanmii KIiHiYHMIA POTOKOJ NEPBUHHOI, BTOPHHHOI
(cmenianizoBaHol), TPEeTHHHOI (BHCOKOCHENIAJi30BAHOI) MEAMYHOI J0IMOMOIHU
“XBOPOBA I'OHIE”, 3atBepmxennii HakazoM MO3 Ykpainu Big 19.08.2015 Ne529.

CrenianbHe JiKyBaHHS MAllEHTIB 3 XBopoOoto ['ome Tumy 1 Ta 3 311iCHIOETHCS
3a fonomororo pepmeHTHOI 3amicHoi Teparii (P3T). [lo3y minduparoTh 1HAUBITYaTbHO
BIIMOBIIHO JI0 KJIIHIYHOTO CTaTyCy Malll€eHTa Ta MOro MOJEKYJISPHO-T€HETUUYHHUX
MOKa3HMKIB. 3a HEOOXITHOCTI MPU3HAYAETHCS CHUMITOMATUYHE JiKyBaHHA. [lpu
xBopo0O1 T'omie Tumy 2 mpu3HayaroTh miaATpumytode JikyBaHHsS. [Ipusnauenns O3T
3MIACHIOETHCS y 3aKJIajli OXOPOHU 3JI0POB’Sl, BU3HAYCHOMY JIJISl HAJaHHS MEIWIHOI
JOTIOMOTH TaIlieHTaM 3 XBopoOoto ['ore.

Kpurepiem BritoueHHs st JikyBaHHS 3a ponomororo ®3T e maboparopHo
niaTBep KkeHui tun 1 ta Tiun 3 xBopoOu ['omie 3 MaHidecTaliero KIIHIYHUX TPOSBIB.
Kpurepisimu s HeBinkinaaHoro novyarky 3T e:

BCTAHOBJICHHS J[1arHO3y XBOpoOu [ o1ie 3 HasIBHICTIO CUMNOTOMIB J10 20-pi4HOTO
BIKY;

TspKka aHeMist (Hb < 8 mr/nn);

TspKKa TpoMOoruToneHis (< 60000 kaiTun/Mi);

aerkoruTh < 3000 KIIITHH/MII;

MaTOJIOT1YHA JaMKICTh KICTOK, KICTKOBI KPH3U Ta OCTEOHEKPO3 B aHAMHE31;

3HM)KEHHS MIBUJIKOCTI 3pOCTY Ta/ab0 3aTpUMKa 3pOCTY Y JITEH;

3aTpUMKa CTaTE€BOIO JI03PIBaHHS Y AITEH;

HAsSIBHICTb PIIHUX OpaTiB 4M cecTep 3 TSKKHUM IepediroM 3aXBOPIOBAHHS, SKi
noTpeOyroTh npuszHaueHHs O3T;

TE€HOTHII, 110 BUKIIMKAE TSHKKUH Mepedir 3aXBOPrOBaHHS (HAINPHUKIIAJI, HASIBHICTh
myTanii L444P uu D409H);

3picT <5-TO MEPUEHTHIS a00 CYTTEBE 3MEHIIICHHS IMOKa3HUKIB IIIBUIKOCT1 3pOCTY
y IiTeH, Z-MoKa3HUK MIHEPAJIbHOT MIUIBHOCTI KICTKOBOT TKaHWMHU HUXKYE 2,0;

00’eMm cenesinku > 2,0 MN, 00’em neuinku > 2,0 MN.

Kpurepii Bukinrodenns 3 nporpamu JgikyBanHs @3T npu xBopoOi [ome:

xBopoba ["omre, Tun 2 (rocTpuili HEUPONATUIHUI THIT);

BaXKi 10O0iuHI edekTH, TMOB’SA3aHlI 3 BBEICHHAM IIperapary, IIo
YHEMOKIUBIIOIOTH npoBefieHHsT D3T (yxe piako 3ycTpidatorbes, 3a3suyait 3T npu
xBOpoOi ["omre 106pe mepeHOCUTRCS TAlliEHTaMu);

BIZICYTHICTH KiIiHIYHOTO edekty Big D3T.

Kpurtepii omiaku eheKTHBHOCTI (EPMEHTHOT 3aMiCHOT Tepaiii:

BU3HAYEHHAM €(QEKTHUBHOIO JIIKYBaHHS € 3MEHIIEHHS a00 BIACYTHICTb
MIPOTPECYBaHHS AKTUBHOCTI XBOpPOOW, IMPO IO CBITYUTH CTa0LIi3aIlisd KIIHIYHOTO
CTaHy, TOB'SI3aHa 31 3MEHIIEHHSM CHMIITOMIB, SIKi CHOCTEPITAINCh HA TIOYATKY
JTIKyBaHHS;

12 https://www.dec.gov.ua/mtd/hvoroba-goshe/
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ouinka epextuBHOCTI @3T MpoBOAUTHCS HE paHille, HDK Yepe3 6 MICSLiB 3
MOMEHTY MOYaTKy, 332 YMOBH JIOTPUMAaHH PEKOMEH/I0BAHO1 JIIKYIOUUM JIIKAPEM CXEMU
JIKYBaHHsS Ta 103U MIpenapary;

ouinka epextuBHOCTI O3T nmpoBoautees B HICIH «OXMATAUT» nHe piauie,
HIX JIBI4l Ha PIK Ta B 3aKJa/]1 OXOPOHH 3/10POB’sI, BA3HAYEHOIO JIsl HAITaHHS METUYHOL
nonomMoru narienTam 3 XI', ne 3aiiicHioeTbes nposeaenns 3T, mig yac npoBeaeHHS
BHYTPIITHHOBEHHUX BIINBAHb.

o nikapchkuXx 3aco01B 3a0e3MedeHHs YHI1(PIKOBAHOTO KJIIHIYHOTO MPOTOKOIY
HaJeXaTh IMITJIoIepa3a, Tajiriolnepasa anbda, BiICYTHS Benarionepasa anbda.

Y yorupHaausaTOMy BUIycKY Jlep:kaBHOro popmyJisipa JiKapCbKHX 32C00IB,
3aTBepMkeHoro HakazoM MO3 Vkpaimm Big 13.06.2022 Ne 1011'% Bigcyrsiit
JiKapchKii 3aci0 Benarmroepasa anbda.

[I{o10 MDKHApPOJHUX KIIHIYHUX HACTAaHOB Ta HACTAaHOB HAYKOBHMX TOBapHUCTB
IHIIMX KpaiH 3HAMJICHO HACTYITHI peKOMEH 1Al

1. Pexomenganii OHTapio moao jJikyBaHusa xBopoou I'ome ¢epmeHTHOIO
3aMICHOI0 Tepamic iMirawnepa3ow ado BeJarjawiepasorw ado cyodocTpar
penykuiifHo Tepamiewo 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)4,

Ha mMOMeHT miaroToBKH 1BOTO JOKYMEHTa OyJIM JTOCTYIHI HACTYITHI JIIKAPCHKI
3acobu nnsa JikyBaHHa XxBopoou ['ome: ®3T - anrmronepasa, iMirironepasa,
BeJaronepasa anbda; cyoctpar peaykuiitna teparnis (CPT) - mirmycrar.

Kpurepii mouatky niKyBaHHS NaIli€HTIB 13 XBopoOoro [ome:

1. IIBuAKICTh TPOTpPECyBaHHsS CHUMIITOMIB, SK Yy JOPOCIUX, Tak 1 y HIiTeH,
CBIIYUTH MPO Te, IO XBOP0Oa, HMOBIPHO, MATUME TSHKKUM MEpedir MpoTAToM KUTbKOX
POKIB.

2. Hapasi ¢inancoBa miATpUMKa JiKyBaHHS O€3CHMIITOMHHUX TMAIlI€EHTIB HE
HAJA€ThCA Yepe3 BIUICYTHICTh JaHUX, SKI O CBIAYMIM TIpO Te, IO Tepamis
0€3CMMITOMHUX TAIIEHTIB 3MIHIOE Bi/lJIaJieH] pe3yJbTaTH.

3. [NamienTH, y IKUX BUSBICHO TIEPBUHHY HEBPOJIOTTUHY (opmy xBopobu ['orre,
3a3BUYail He BBAYKAIOTHCS BIATIOBIIHUMHU JI0 3aCTOCYBaHHS (hapMakoTepartii.

4. BuzHaueHHS TSKKOCTI 3aXBOPIOBAHHS Y OYy/b-IKOTO KOHKPETHOTO TMAIliEHTa
nokiamaerbes Ha KoMmiciro 3 KIIHIYHOTO Orsgny, skuid Oyae BpaxoByBaTu
reMaToJIOTIYHI YCKJIaJHEHHS (KOHIEHTpAIlisl TeMOTJI001HY, KUIbKICTh TPOMOOITUTIB,
emizonu 1H(MAPKTIB CENE31HKH), YPaKHEHHS KICTOK, YCKJIAJHCHHS 31 CTOPOHHU
[IUTYHKOBO-KHIITKOBOTO TPAKTy, CUCTEMHI YCKJIQJHECHHS (3HM)KEHA IIBHUJKICTH POCTY
Ta/abo 3aTpUMKa POCTY).

Bhttps://moz.gov.ua/uploads/ckeditor/%D0%B4 %D0%BE%D0%B A%D1 %83 %D0%BC %D0%B5%D0%BD %D1%82%D0%B8/dn_1011_13.06.202
2_dod.pdf
14 http://www.gauchercanada.ca/documents/ONT ARIO-GUIDELINES-FOR-TREATMENT-OF-GAUCHER -August-2011-2.pdf
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Binmina Teparii IpOBOAUTUMETHCS Y BUIMAJIKY, SIKIIO MAIIEHT HE JOTPUMYETHCA
HAJIEXKHOI'O JIIKYBaHHS a00 3aXO0/1B, BYKUTUX JJIS OLIHKY €(DEKTUBHOCTI TEparii; SKILO
Teparnisi He MOJIETIIYE CUMITOMH 3aXBOPIOBAHHS.

BuOip nikapcekoro 3aco0y:
1. ko namieHT BiANOBIZAE KPUTEPISIM MOYATKY Tepallii, TO Mepla JiiHis BUOopy
mae 0yt O3T.
2. CPT 3 MiriycTtaToM MOBUHHA OyTH PO3IJISIHYTA JJIs Malli€HTIB 3 XBopoOoto ['omre
1 Tumy, siki He MOXKYTbh 200 He OaxaroTh oTpuMmyBatu O3T, a came:
- PIIK1 BUNAJKU TSHKKUX aJepriyHUX peakilii ado MiBUIIEHOI YYTIUBOCTI
o O3T;
- HEeMOXJIMBICTb MIATPUMaHHS BHYTPIILIHBOBEHHOTO JOCTYMY (BKIIOYAIOUH
CTpax r'OJIKM);
- TMAll€HTH, K1 OTPUMYIOTh MakcuManbHi n03u P3T, onHak mpu HBOMY
MarTh HEJOCTATHIO KJITHIYHY BiJMIOB1/Ib;
- TMAaIli€HTH, K1 He OaXaroTh a00 He MOXKYTh oTpuMaTu O3T 3a MeTUUHUMHU
noka3zaHHs a00 3 0COOUCTUX MPUYMH.
3. Mae OyTu BpaxoBaHa BapTiCTh Teparnii.

Hoza @®3T 3anexurh BiA THKKOCTI 3aXBOPIOBAHHS 1 MPU3HAYAETHCS

CIeliaiCTOM, SIKUW Ma€ JIOCBiJ JIIKyBaHHS, OJIHAK 3a3BMYail BOHa He mepesuinye 60

OJI/xr macu Tija KO>KHI 2 THXKHI.

Tabmums 1. 3BeneHa TabiuIlsl MOKa3aHb 10 Teparii Ta O4iKyBaHOT BIATIOBII

[TokazanHnst 10 Teparnii

OuikyBaHa BiJIIOBiIb

I'emorno6id <85% Bix HUKHBOI MEXI1
HOPMH, IIIO BIJIMOBITAa€ BIKY Ta CTaTI.

[TinBuimenHs piBHA reMorio0iny >110
/1 U1 KIHOK 1 miter 1 >120 v/ g
YOJIOBIKIB.

Kinpkicts TpoMOomutis <50 x 10°/1 B
JIBOX OKPEMHX 3pa3Kax;

a0o0 KpoBOTEUa, MOB'sI3aHa 3
TPOMOOIIUTOIICHIETO,

HE3aJIeXKHO Bl KUTBKOCTI TPOMOOIIHTIB.

[linBuiieHHs piBHS TPOMOOIIUTIB 10
PiBHS, JOCTaTHBOTO JJIsI 3aI00IraHHs
CIIOHTAHHIN KPOBOTEY.
Hopmamnizariist piBHS TPOMOOITUTIB y
MMAII€HTIB 31 CIVIEHEKTOMICIO.

V mari€HTiB 3 IHTAKTHOIO CEJIE31HKOO
30UTbIIeHHS Y 1,5 Bil MOYaTKOBOTO
3HAYEHHS.

JIBa emizoau TSHKKOTO 1H(MAPKTY
CEJIC31HKH.

3MeHIIeHHs po3Mipy cene3inku Ha 50%.
[TomepemxeHHs moganbIMX iHPAPKTIB
CEJIe31HKHU.

["ocTpi KICTKOB1 KpHU3H.

[lonepemkeHHsI KICTKOBUX KPHU31B.




Benazmoyepasa anvpa ons nixkyeanns xeopoou I'owe mun 1 (Oopocaux ma dimett), 01.09.2022

Pentrenorpagiuni a6o MPT o3naku [ToxpaieHHst mapaMeTpiB 300paKeHHS
MOYaTKy pyWHYBaHHs BeJMKOTo cyriooda. | (MPT, kibkicHa Bizyamizallis XIMI9YHOTO
3cyBY (quantitative chemical shift
imaging, QCSI), miHepaabHa HIUIbHICTh
KICTKOBO1 TKQHUHH ).

CroHTaHH1 IEPEIOMH. [TonepemkeHHs MOAANBIINX MTEPETIOMIB.

XpOHIYHUH OUTb Y KICTKaX. 3MeHIIeHHs 000 Y KICTKaX.

Onepaiiis o 3aMiH1 BeTUKOro cyrioda. | Ontumizanis XipypriuyHoro pe3ynibTary.

3HauHe nopyIieHHs PYHKIIIT TeYIHKH. [TokparneHnust GyHKIIIT TEYIHKH

CumnTomMaTuyHa renaTtociuieHoMeranis. | 3MEHIIeHHS po3Mipy cenie3inku Ha 50%.
3MeHIeHHs po3Mipy nedinka Ha 30%.

[Tporpecyroue 3aXBOPIOBaHHS JICTEHb [ToxpaliieHHs JIST€HEBOT TrimepTeH3ii.
BHACJIIIJIOK XBopooOu [ orre. [ToxpareHHst OKCUTEeHaI|i.
3BOPOTHII pO3BUTOK
rernaTonyJIbMOHAIBHOTO CHHAPOMY.

3aTpuMKa pO3BUTKY Y AITEH. [ToBepHEHHS 10 HOPMAJILHOTO Jlana3oHy
napaMmeTpiB PO3BUTKY.

Jlokasu mporpecyBaHHs CUMITOMIB, K Y | [TokpallieHHs 1uX mapaMeTpiB K
JIOpOCAUX, TaK 1 y JiTeH, 110 | BU3HAYEHO BUIIIE.
3aXBOPIOBAHHS CTAHE TSHKKUM IIPOTITOM
KUTBKOX POKIB.

2. IleperasinyTi pekoMeHaanii moa0 JikyBaHHsi xBopoOu I'omie y nmirei,
2013 p. (Revised recommendations for the treatment of Gaucher disease in children.
Kaplan P, et al. Eur J Pediatr 2013;172:447-458)",

PexoMennanii miATOTOBIEHI TPYMOI MIXKXHAPOJHUX EKCIEPTIB 3 BEICHHS
MarienTiB 3 XxBopoboro [ore.

@®3T mpexacTaBieHa alrTIONEPA30l0 — TIIOKOLEPEOPO3NIa3010 JTIOANHH, KA
ctaia goctynmHoto B 1991 p., 71 pekOMOIHAHTHUM HACTYIMHUKOM, IMITJIOIEPA30Io,
noctynHoto 3 1994  poky. AnbrepHaTMBHOIO  (POpMOIO  PEKOMOIHAHTHOI
TIIIOKOLIepeOpo3uIa3y JIIOIMHY € Benariolepasa aibga, sika crana JocTynHow y 2010
pomi. Tpers pexombinanTHa ¢opma TriarOKOIEepeOpo3naasu, Tajiriaonepaza anboda,
oTpuMasa CXBaJeHHS BiJl YTNPaBIiHHA 3 MUTaHb XapYOBUX MPOIYKTIB 1 JIKAPCHKUX
3aco6iB CIIIA y tpaBHi 2012 poky.

15 https://www.researchgate.net/publication/228444996_Revised_recommendations_for_the_management_of _Gaucher_disease_in_children
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ITokazanug go mouyatky P33T y mitet 3 cumnromamu (ogHe abo OumbIne 3
HACTYIHOIO0):

JliarHOCTyBaHHsI CUMIITOMIB 3aXBOPIOBAHHS B MEPILI BA JECATUIITTS KUTTH.

Tsoxka anemis (Hb <8 mr/mm).

Tspxka TpomOouuTonenis (<60 000 kmiThuH/MI).

Kinbkicts neikonutie <3000 kiIiTHH/MII.

CuMnroMaTuyHe 3aXBOPIOBAHHS KICTOK (momepenHid KICTKOBHM Kpu3 abo
OCTEOHEKPO3).

AKTHBHE 3aXBOPIOBAHHA KICTOK (MO€ MPOTIKATH O€3CUMIITOMHO).

3HMKEHA MIBUIKICTh POCTY Ta/ab0 3aTpUMKa POCTY.

3aTpuMKa cTaTeBOro JI03pIBaHHS.

Bpat abo cecTpa 3 THKKUM 3aXBOPIOBAHHSIM, 110 TOTpedye O3 T.

Bimomuii reHOTHII, 110 BUKJIMKAE TSHKKE 3aXBOPIOBAHHS (HANIPUKIIA], HAIBHICTD
myTaiii L444P a6o D409H).

3pict <5-r0 nepueHTuIs a0 3HAYHO 3HMKEHA IIBUJIKICTH POCTY.

Z-TI0Ka3HUK MIHEPaJbHOI IIUIBHOCTI KICTKOBOT TKaHUHU < 2,0.

O6'em cenesinku >2,0 nepepuiirye Hopmy MN Ta 06'em nedinku >2,0 nepeBUIye
HOPMY.

o3y ®@3T cain migdupatu 1HAUBIAYaTBHO BIAMOBIIHO 10 KITHIYHOTO CTaHy Ta
MOJIEKYJISIPHO-TEHETUYHUX  TOKA3HUKIB TAallleHTa. 3a MOXJIMBOCTI TITH 3
3aXBOPIOBAHHSAM TSKKOTO CTYIEHs MoBUHHI oTpumyBaT 60 OJI/kr Ha 2 TrxkHi. JiTam
13 3aXBOPIOBAHHSAM CEPEIHBOTO CTYNEHS TSKKOCTI ciif oTpumyBatu 30 OJI/kr 1 K110
11711 JTIKYBaHHS HE JOCSATHYTI, /1032 TOBUHHA OyTH 301IbIIIEHA.

AJnbTepHAaTHBHI METOJU JIIKyBaHHS: cyOcTpar penykiiiina tepamis (CPT) -
MITJTyCTaT Ta eJIMIycTaT TapTpaT, SKi CXBaJICHI MJId JOPOCIUX TAaIll€EHTIB 13
cuMIIToMaMu XBopoou ["omre 1 Tumy 3 JETKUM Ta CEpeaHIM CTYIIEHEM TSKKOCTI, OTHAK
HE CXBaJICHI JUIs JTIIKyBaHHS JiTel 3 XxBopooOoro [orre.

3HauyHa 3aXBOPIOBAHICTH Ta CMEPTHICTb OOMEXYIOTh BUKOPHCTAHHS
TpaHcmuianTamii remomnoetudHux croBOypoBux kimituH (TI'CK) y mnamieHTiB 13
xBopobor Tome 1 tumy. Ockinbku DP3T € BucokoeheKTUBHUM JIIKyBaHHSIM
reMaToJIOTIYHUX, BICHEPAIBHUX Ta CKEJIETHUX IMposiBIB XBopoOu [omie, BoOHa
3aIMIIAEThCS MepIIoto JiHieto Teparii, onHak TI'CK mMoxe MaTt TeopeTHdHy niepeBary
nepen 3T y crabinizaliii HEBPOJIOTTYHUX CUMIITOMIB XBOpoOu [ orre.

3. HanioHajbHH# NPOTOKOJ AiarHOCTHKHM Ta JikyBanHs (PNDS) xBopoon
I'ome. PedepenTHHMii HEHTpP JIi30COMHHMX 3axXBOpOBaHb, Pdpanuisa, 2015 p.
(Protocole National de Diagnostic et de Soins (PNDS) Maladie de Gaucher. Centre
de référence des maladies lysosomales, 2015)6,

Ileti mpoTokos BimoOpa’kae OCHOBHI MHWTaHHS IIOJ0 BEJCHHS TaIli€eHTa 3
xBopoboro ['ome. TepameBTnuHe BejeHHS mallieHTa 3 XBopoOoro [ome €
MYJIBTUIUCIUATIIIHAPHUM: HOTO KOOPAMHYE METUYHUH crieriaict pa3om i3 Pedepenc-

16 https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_-_maladie_de_gaucher.pdf
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LEHTPOM JII30COMHUX a00 MeTalOoJIIYHUX 3axBOpIoBaHb. Hapasi iCHye nBa MeToau
cnenugiuHoro JikyBaHHs xBopoou ['ome: 3T (crangapTHe jgikyBaHHs) Ta CPT.
®3T: ngBa  pekOMOIHAaHTHUX  (EPMEHTH  KOMIEHCYIOTh  3HW)KCHHS
(dbepMEeHTaTUBHOT aKTUBHOCTI TIIOKOLIEpEeOpO3uIa3H: IMITIIIOLepas3a 1 Belariepasa.
Cranom Ha rpyaesnb 2015 p. obunsa Oynu 103BOJEH] Jyisl npu3HaueHHa Pedepenc-
LHEHTPOM JII30COMHMX a00 MeTa0OJIYHUX 3aXBOPIOBAHb, $KI BBOJASTH MLUISXOM
BHYTPIIIHbOBEHHOI 1H(Y31i KOKHI JBa TUXKHI a00 B yMOBax JICHHOTO CTallloHapy, abo
BIOMa (michs MpUHAWMHI TphOX 1H(Y31M Mg HArJIAAOM JIKaps), 3aJIeKHO BIJ
nobaxaHp narfieHta. KpiM jerkux peakifid (mOoYaTKOBI TSXKK1 ajJeprivyHi peakiii €
BUHSTKOBUMH), TIOB’s3aHUX 3 1HQY31€H0, K1 3’SBISIOTHCSA TMEPEBAXKHO MPOTITOM
MIepIIOTo POKY, JiKyBaHHs nmepeHocuThes noope. @3T € mpenaparamu nepioi JTiHii s
JiKyBaHHs XxBopoOu ['omie Tuny 1 y 1opociux 1 €JuHUM crieu19YHIM JIKYBaHHIM IS
neAlaTpuyHUX NalieHTiB 13 xBopobow ['ome tunmy 1 abo tuny 3. O3T € eguHum
PEKOMEHI0BaHUM 3aCO0O0M JIIKYBaHHS IIiJl 4aC BariTHOCTI Ta TOAYBaHHS TPYAJO.
EdekTuBHICTD 1 IEPEHOCUMICTH JIBOX MOJIEKYJI, AOCTYMHUX Y DpaHiiii, eKBIBaJICHTHI.

CPT: nBa mpemapatu [i0Thb Ha 3HIJKEHHSI CyOCTpaTy LUISXOM IHTIOyBaHHS
TJIFOKO3WIIIEPAMIJICHHTA3H 3a JOMOMOTOI PI3HUX MEXaHI3MIB: €NIrJyCcTaT, aHajor
[epaminy Ta MIrIycTaT, aHajor D-riioko3u, (QyHKIIS NPUTHIYEHHS SKOTO € MEHII
crieniu19HOIO Ta MEHII NMOTYykHa. OO0UABa MPUHMAIOTHCS IEPOPATHHO.

MirnycTtaT € npenaparoM Apyroi JiHii, MOKa3aHUM JUIsl JIIKYBaHHS JTOPOCIUX
MAIlI€HTIB 13 JISTKUM Ta CEPEIHIM CTyINEHEM TSHXKKOCTI XBopoOu ['omre 1. Mirmycrat
CJI1JT 3aCTOCOBYBATH JIMIIIE JUIS JTIKYBaHHS MamieHTiB, 1y askux O3T He miaxoauTs.

Enirnmycrar nmokasaHuii Jj1s1 JOBTOCTPOKOBOTO JIIKYBaHHS JOPOCTUX MAIIEHTIB 13
xBopoOoro lome 1 Tumy, sSki € TOBUIBHHUMH MeTaboi3atopaMu, MPOMIKXHUMH
meTabomizatopamMu abo MBUAKUMHU MeTabomizatopamu nuroxpomy CYP2D6 (95% no
97% nopocnux mamieHTtiB). [lamientam, gxi panime oTpumyBanu JikyBaHHs D3T
MOKHa 3aIlpoTIOHYBaTH Mepexin Ha enirmyctar. Lle, iMOBIpHO, MOKPAIIUTh SKICThH
KUTTS MAIl€EHTa MIJISIXOM 3MEHIIIEHHS NMEBHUX OOMEKEHbB, MOB’A3aHUX 13 1HDY31IMH.
Kowmirer 3 ominku gikyBanHa xBopobu I'ome (CETG) 3BepTae yBary Ha B3a€MOJIIIO
JKapChKUX 3ac001B 1 peKOMEH/Iy€ HaJlaBaTH 00’ €KTHBHY iH(OpMAIliIO SISl CIIPUSHHS
MPUXUAIBHOCTI TAIIEHTIB 1 JOTPUMAHHIO PEXUMY JIKyBaHHS. Y BHIIAJIKy, KOJHU
XBOpoOa MOraHO KOHTPOJIIOETHCS, PEKOMEHJOBAHO 3a0XouyBaTu jaoTpuManHs O3T,
JUIS SIKOi 3MiHA JIO3yBaHHS € JISTKUMHU Ta JIOCTATHIMH JJIs CIiocTepekeHHs. Hapasi,
HEMae >KOJHUX apTyMEHTIB Ha KOpUCTh nepeBaru enirmyctaty Hag D3T. [lamientam,
AK1 paHillie TpUiMaI MIrJIycTaT MOKHA 3allPOTIOHYBATH TIEPEXiJ] Ha eIrIycTar.

Inwi mepanesmuyni 3axoou. CIUIGHEKTOMIS Hapakae Ha TIEBHI YCKIIATHEHHS,
TOMY OUTBIIIE HE PEKOMEHIYEThCS (KpiM OCOOIMBUX BUTIAIKIB).

TpancmanTalis KiCTKOBOr0 MO3KY MOKe OyTH OOTrOBOpEHA y BUIIAJKY XBOPOOH
['omre 3 Tuny y aiTew.

Heo0xinHo BXXHUTH BCIX CAMITOMATHYHUX (aHAJTBI'CTHKY Ta 1H.), OPTOIIEIUIHUX,
peadumiTalliiHUX 3aX0JIIB Ta 3aXOIB Tepalii y pa3il 1HBaJIIAHOCTI, HEOOXITHUX JJIs
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naunieHTiB. IlamienTam Moxe OyTH 3ampoONOHOBAaHA HAIlOHAJIbHA TEpParneBTUYHA
IporpamMa HaBYaHHs MAllEHTIB, MpUCBsiYeHA XBopoOi ['ome. MennuyHi npaniBHUKU Ta
MalI€EHTH TOBUHHI OyTH MPOIH(POPMOBaHI PO ICHYBAaHHA acollallli Mali€HTIB Yyepe3
JOBIJIKOB1 IIEHTPH, BeO-caiiTu yctaHoB Ta Orphanet.

Monimopune. MeToan CHOCTEPEKECHHS TMOEAHYIOTh KIIHIYHE OOCTEKEHHS,
OIIHKY OlOoMapKepiB 3aXBOPIOBAHHS OJIMH-JIBA pa3d Ha PIK, KOJIM I JOCITHYTI, 1
Bi3yanizanii (MPT BicuepaqbHHX 1 KICTOK, A€HCUTOMETPISl KICTOK) KOXH1 2-4 POKH.
Mix BIABIAYBaHHSIMHU CHELIATICTA JIIKap 3arajbHOI MPAKTUKU Pa30M 31 CIEUialicCTOM
a00 JikapeM pedepeHTHOTO LIEHTPY IPU3HAYAE TEepaIlil0 IHTEPKYPEHTHOI MaTOJIOr1].

4. “XBopoda l'ome - pexkoMeHaamili IOA0 JIaTHOCTHUKH, JIKYBaHHSl Ta
MOHITOPUHTY”, po3polJieHi IloJbCbKHM TOBAapPHCTBOM IeMATOJIOTII Ta
Tpancdy3ionorii Ta IHcTHTYTOM remaroJiorii Ta Tpancdysioaorii, 2017 pik (Piotr
Hasinski et al. Choroba Gauchera — zalecenia dotyczace rozpoznawania, leczenia i
monitorowania, Acta Haematologica Polonica, Volume 48, Issue 4, 2017, P.222-261.
Polskie Towarzystwo Hematologow 1 Transfuzjologéw, Instytut Hematologii 1
Transfuzjologii)!” .

Jlani pexoMeHpaalii € TepIuM IOBHUM JOKYMEHTOM IIOJO JiarHOCTHKH,
JKyBaHHS Ta MOHITOpUHTY XBopoOu ["omie y [onbmii.

B nmanuit yac ocHOBHUM TepaneBTHUYHHM TigxoaoM € 3T, mo BkiIOUae
BHYTPIIIHbOBEHHE BBEJICHHS PEKOMOIHAHTHOI Ttoko1iepedpo3uaasu. [Ipenapatu @3 T
BBOJISATh Y BUTJISAJ1 MTOBUIbHOI BHYTPIITHBOBEHHOT 1H(PY31i KOXKHI 2 THXKHI IIPOTITOM
YCHOTO KUTTS TallieHTa. 3aCTOCOBYIOTh J03u 15—60 OJI/kr mMacu Tijna 3ajexHO Bif
TSDKKOCT1 3aXBOPIOBAaHHS, BIKY MaIli€HTa (BUINA y JITEH) Ta KITHIYHOT BIATOBIMI (HIXKY1
HiATPUMYIOU1 T03H).

VY 6inbiocTi BunagakiB @3 T abcomoTHO Oe3euna 1 IuIne BKpai pijIko BUKIIHKAE
noOiuHi edextu. [lpubnuszuo y 15% tux, xro mpuiimas imirmonepasy (mani 1134
naiieHTiB) i MmeHIe 1% Tux, XTo mpuiiMaB Benariolepasy anbda (1ani 289 naiieHTiB),
yTBOproBanMch aHtutina IgG. Jlyxke piako aHTUTIIA A0 iMITonepasu  abo
BeJarironepasu anb(a MOB’s3aHl 31 3HMKEHHSIM KIIHIYHOI e(eKTHBHOCTI. 3Bilcu
BHUCHOBOK, IO 1X BHU3HAYEHHS CIJiJl MPOBOJWUTH HE PYTUHHO, a JIMIIE B OKPEMUX
CUTyallisIX TMpU TPUHUHATTI pIMIEHHS Npo 30UTBIICHHS J03u a00 BHU3HAYCHHS
HEJI0OCTaTHHOI €(DEKTUBHOCTI JIIKyBaHHS.

AJITOPUTM JIIKYyBaHHS

[TamieaTn 3 xBopoOoro I'omre 1, 3 TumiB, fAKi BiAMOBIAAIOTH BU3HAYCHUM
KpUTEPIsIM, OTPUMYIOTH JIIKyBaHHS 3a pPaxXyHOK JEp>KaBHUX KOIITIB y paMKax
BIJIMOBITHUX TepanmeBTHUYHUX mporpaMm. Y [lompmii JiKyBaHHS —IMITIFOIIEPA3010
KOMITCHCYEThCSl TAIliEHTaM 13 3aXBOpIOBaHHSM | Ta 3 Tumy, a y BHUNAAKY
Benarmonepasn ainbha — mpu xBopoOi ['ome 1 Ttumy. JlikyBaHHA TAIi€HTIB 3
6e3cumntoMHuM 1iepedirom xBopoou ['omie y IMomemni vHe BimmkomoByetbes. CPT y
[Tonpmi He BimmkomoByeTbesi. Kpurepiem mnpuitHsatHocTi P3T € BinCyTHICTH abo

17 https://doi.org/10.1016/j.achaem.2017.10.001
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3HAYHUM JAeIIUT aKTUBHOCTI TITIOKOIIEpeOpo3uaa3u B JiekonuTax abo gidpodractax
IIKIpH, TATBEPKECHUH MOJICKYISIPHIUM TECTYBaHHSIM.

Eranu gikyBanust xgopoou I'ome 1 Tumy:

Kpoxk nepwuii - npoeecmu oyinky 3axeopio6anis

OckiIbKM KJIIHIYHA KapTUHa XBOpoOu ['olle Moke BIIPI3ZHATHCS, TEpamis Mae
niadoupaTruca 1HAUBIAYAIbHO 3 ypaxXyBaHHSAM MOTpPed KOKHOTO MalieHTa, Oepydu A0
yBaru Taki (akTopu, K TSHKKICTh 1 MIBUAKICTh MPOrPECYBAHHS 3aXBOPIOBaHHS abo
BIUIUB Ha SIKICTh JKUTTA MNauieHTa. [lepen mpuiHATTAM pILICHHS NP0 TEpaIiio CIif
OI[IHUTH CTaJlit0 3aXBoproBaHHs. JIJist Takoi oiinku nepen noyatkoM O3T y qopociaux
3 xBopoOoro lome 1 THUIly BHKOPHUCTOBYETHCS CHUCTEMa OI[IHKH TSKKOCTI
3axBoproBaHHs (Disease Severity Scoring System, DS3), y mite#t (Pediatric Gaucher
Severity Scoring System, PGS3). JlaHi cucteMu OLIHKK TaKOK BUKOPUCTOBYIOTHCS 1
JUTISl KOHTPOJIIO €(heKTUBHOCTI JIIKYBaHHS.

Kpox opyeuii - scmanosumu 8i0nogioni mepanesmuyni yini

OCHOBHUMH IHUIAMH JIIKYBaHHsS XBOpoOuW ['oiie € yCyHEeHHS CHMITOMIB abo
MOKPAIICHHST KOHTPOJIFO HaJl HUMHU, OOMEKEHHS PO3BUTKY CYIYTHIX HE3BOPOTHHUX
YCKJIaJIHEHb, 3arajbHe MOKpPAIEHHS CTaHy 3/I0pOB’S Ta SIKOCTI >KUTTS TMAIll€HTIB.
BaxmBor TepameBTHYHOIO METOIO Yy JiTell € 3a0e3ledeHHs X MPaBUIBHOTO
TICUXOCOMAaTHYHOTO PO3BHTKY.

Kpox mpemiii - eubpamu npaunvry mepanito

Kuminivnai curtyarnii, mo BuUMararTh HeraitHoro mnouyatky D3T, BKIIOUYAIOTH:
KIIHIYHO 3HaAYyIlla TPOMOOIMTONEHIs abo aHewis, mporpecyrde 30UTbIICHHS
CeJe31HKM a00 TMEYiHKU, YpaKeHHS KICTKOBOI CHCTEMH, MOPYIICHHS POCTY/HU3BKUM
3pICT, 3aTPUMKA CTAaTEBOTO JA03pPIBaHHS, YPa)KEHHS JIETeHb, CIUICHEKTOMISI B aHaMHe31,
nopyiieHHs (GyHKIIOHYBaHHS ((I3UMYHOTO Ta SKOCT1 KUTTA), OyAb-AKi CHUMITOMHU
3aXBOPIOBAaHHS y TUTHUHU. [Ipy MpUAHATTI pillieHHs PO T€, YU MOYWHATH TepaIliio y
TTEH, CiiJ BUKOPUCTOBYBAaTH CYBOpIlll KpHUTEpii, OCKIIBKH IPOrpecyBaHHS
3aXBOPIOBAHHS B Il BIKOBIM Tpymi Moxke OyTH JyKe IIBHUIKHM, a IMepedir OUThIN
CepHO3HUM, HI)K Y JOPOCITHUX.

VY mnariedTiB 13 xBopoOoro ['ome 1 Tumy 3 JIeTKUM Ta CEpPEeNHIM CTYIEHEM
TSKKOCTI MOKHa pO3TIsiHyTH 3actocyBaHHs CPT: mirmycrar y maiieHTiB, siKi HE
MOXYTh a00 He Oaxkatorh mpuitmatu P3T, abo enmirimycTaT K MEepUIMN Mpenapar y
Tepamii abo sk mpojomxkeHHs tepamii micns 3akiHuenHs ®3T. JlikyBanns CPT y
[TombI1i HE BIIIIKOIOBYETHCS.

Kpok uemseepmuii - uznauumu npasuiviy 003y

Busnauenns npaBunsHoi 1031 @3T mMae BupimanbHe 3HAYEHHS 11T KOHTPOJIIO
CUMIITOMIB XBOpOOU Ta 3amo0iranHs yckinagHeHb. Tepamniro @3 T moBuHEH TPOBOIUTH
JiKap, SIKAA Ma€ JOCBI JTIKyBaHHS MAIIEHTIB 13 XBOpoOoto ['omre, a 1031 MOBUHHI OyTH
1HAWBIMyaTi30BaH1 U1 KOKHOTO IMaIli€eHTa Ha OCHOBI OIIHKW KJIIHIYHUX CHMIITOMIB.
[Ticnsa qocsirHEHHS MAaKCUMAIIbHOI 103H 32 BIICYTHOCTI €(pEKTUBHOCTI JIIKYBaHHS 4yepe3
12 wmicamiB Tepamii Ciig PO3TJIASHYTA NUTAaHHS MPO MNPUINUHEHHS 3aCTOCYBaHHS
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JIKapCchbKOro 3aco0y Ta, y TSHKKHX BUIAIKAX, PO3TISHYTH MUTAHHS MIOAO ajJOreHHOI
TpaHCIUIAHTaLlli FEMOMOETUYHUX CTOBOYPOBHUX KIIITHH.

AJoreHHa TpaHCIUIAHTALSl T€MOMOETUYHUX CTOBOYPOBHX KIITHH MIJBUIIYE
PU3UK CMEPTHOCTI Ta Hapasl pO3IIIANA€ThCA JUIIE IS TSHKKOro mepediry XBopoOu
I'ome, sika pedpakrepHa 10 @3T, Ta B OCHOBHOMY Bpaxkae JiTel 13 XxBopooboro ['omie 3
THUTTY.

5. i ynpaBiinHag xBopo0ow T'ome 1 TUmy: eKCHEepTHHH KOHCEHCYC
€Bponeiicbkoi podo4oi rpynu 3 xsopoou I'ome, 2018 p. (Management goals for type
I 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 nmaHe KOHCEHCyCHE MOCITiKEHHS! OYyJH 3ampoIleHi BCi WieHn €BpOMenchKol
po6ouoi rpynu 3 xBopoou ['ome (European Working Group on Gaucher Disease,
EWGGD) (n = 35), namientu 3a ydacti €Bponeiicbkoro anbsincy I'ome (European
Gaucher Alliance, EGA). Po6oTa ta nocniaytoue GpopmMyatoBaHHS KOHCEHCYCHUX 3asiB
IIOA0 IIeH ympaBiHHS XBOpoOor [omie 1 Ty mpoBoauiIack 3 BUKOPHUCTAHHSIM
moaudikoBanoi npoueaypu Delphi 13 3amydyennsm 25 uneHiB €Bponeicbkoi po6ouoi
rpynu 3 xBopoou I'ome (EWGGD), nikapis, ski MaloTh JOCBIJ JIIKyBaHHS Malli€HTIB 3
xBopo6oro ['omre [ Tuny (Big 2 1o 600 xBopux Ha KokHOTO (PaxiBi) 3 16 KpaiH CBITY
ta 17 marienTiB 3 XBopoOoto ["omre.

B noxymeHTi npeacTaBiieHl KOPOTKOCTPOKOBI Ta JJOBIOCTPOKOBI LTI JIIKYBaHHS,
mo moB’s3ani 3 O3T/CPT Tta 3arambHi 1 JiKyBaHHS XBopoOou ['ome 1 Tumy.
PekoMennanii moa0 Mo4arky JiKyBaHHS, METOAY JIIKYBaHHs, TO3M Ta 4YacToTa
BBEJICHHS BUMIILIN 32 PAMKH 1IbOTO JOCIIKEHHS.

6. HanmioHanbHUiII NPOTOKOJ XiarHOCTUKHU Ta JikyBaHHs (PNDS) xBopoou
I'ome. KomiTeTy 3 oninku JiikyBanHsi xpopoou I'ome, ®@panuis, 2022 p. (Protocole
National de Diagnostic et de Soins (PNDS) Maladie de Gaucher. Comité d’Evaluation
du Traitement de la maladie de Gaucher , 2022)".

OnoBnenHs npotokony y 2022 pori Oyno 3aificHeHo uwieHamu KowmiteTy 3
ominku JikyBaHHs xBopoOu ['ome (Comité d’Evaluation du Traitement de la maladie
de Gaucher, CETG) na nmpoxanusi Pedepenc-ieHTpy 3 1i30COMaIbHUX 3aXBOPIOBAHb
(Centre de Référence des Maladies Lysosomales, CRML) BinmoBimHO 10 IpOIeaypH,
3amponoHOBaHOi HarlioHaIbHIM OpraHoM 3 MUTaHb 0XOpPOHHU 3710poB's Opanirii (Haute
Autorité de Santé¢, HAS) Ta BianmoBinHo 10 pekoMeHaiiii ['pymna piiKiCHUX CIIaIKOBUX
3axBopioBaHb 00MiHYy pedyoBuH (Groupement Maladies rares héréditaires du
Métabolisme, G2M). lleii mimcymMKoBH JOKYMEHT OyJIO CKIaJeHO Ha OCHOBI
HarionanpHoro mportokony mpiarHoctuku Ta JikyBanHs (PNDS) xBopoOu [omre
Pedepentroro nenTpy mizocomanx 3axpoproBanb Opanttii Bix 2015 poky.

8https://reader.elsevier.com/reader/sd/pii/S1079979616301917?token=D609B 16694345CD547F4AF3377602BE3C46A9C7BFD022976CD5F312281
6ABC278188D88BOE74C666BE90ADS320543812C&originRegion=eu-west-1&originCreation=20220317095005
19 https://www.has-sante.fr/upload/docs/application/pdf/2022-05/pnds_maladie_de_gaucher_cetg_avril_2022.pdf
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VY 2022 poui y ®@paniy3pkoMy peectpi xBopob ['omie (Registre Francgais de la
Maladie de Gaucher, RFMG) 3apeectpoBano 521 naiienta (446 nopocnux i 75 aitei),
3 AKUX Bl TPETHUHU OTPUMYIOTh JIKyHOThcsA. Y DpaHuii cepeaniil BIK NepIInx
CUMIITOMIB CTAaHOBUTH 15 pOKIB, a C€pe/iHIi BIK HA MOMEHT BCTAHOBJICHHS A1arHO3Y —
22 poxku. [Ipusnauenns cneuudiynoro gikyBanus (O3T, CPT) He € cucrematnuHuM.
TepaneBTHuHI MOKa3aHHS MOBUHHI OYTH MiATBEPHKEH1 MDKAUCIUILIIHAPHOIO TPYIIOIO
excriepTiB KoMmiteTry 3 OLIHKM JIIKyBaHHS XBOpoOu ['omie Ha OCHOBI KIIIHIYHHX,
010JI0T1YHUX KPUTEPIiB 1 KpUTEPIiB Bizyanizauii. HeoOXiaHUi peryasipHIuil MOHITOPUHT
(kMIHIYHMMA, O10JIOTTYHMM 1 paioIOTTYHUN).

Kpumepii noxkazans 015 cneyughiunoeo 1iky8anHs y 00pOCIux.

[louarok  mikyBaHHs  xBopobu ['ome Mae OyTM  MIATBEPIKEHO
MDKIUCIUIUTIHAPHOID KOMAaHJIOK eKcnepTiB PedepeHc-1ieHTpY 3 J130COMAIBHUX
3axBoptoBaHb Ta Komitery 3 o1iHku JikyBaHHs XxBopoOu ['ome.

Cneuudiune nikyBanHs XxBopoOu ['omie tuny 1 mokaszaHo, sSIKIO ICHY€ OJIUH 200
OUTbIIE 3 HACTYMTHUX KPUTEPIiB (Y TOPOCTUX):

- CUMIITOMAaTHYHa TPOMOOUMUTONEHISI a00 KUIBKICTh TpoMOoruTiB < 50x109/1.
Komirer 3 o1iHKH JIiKyBaHHS XBOpoOu [ o111e pekoMeH1ye JTIKyBaHHS CUMIITOMATHYHOL
TpomOonuronenii <50x10%/ i BixcyTHICTE JiKyBaHHS IIPU piBHI TPOMOOLMTIB BHILE
100x10%1 3a BIJICYTHOCTI O3HaK KpoBoteui. [Ipu kirbkocTi TpoMmOonutiB Big 50 1o
100x10°/n, npu3HAYEeHHS BU3HAYAETHCA B  KOKHOMY OKPEMOMY  BHMIIAIKY
MYJIbTUIUCIUTITIHAPHOIO KOMaH/I010;

- CUMIITOMaTHYHa aHeMis Ta/abo piBeHb remoriob6iny < 10 r/m;

- CUMIITOMAaTUYHa TernaToMeraiis Ta/abo CruieHOMerantis;

- KJIIHIYHO CHMIITOMaTUYHE ypakKeHHS KiCTOK (KICTKOBI KpH3H, OCTEOHEKPO3,
1H(}APKT KICTOK, MATOJIOT1YHI TIEPEIOMH, JIITUYHI YpaKeHHsI, BATOHYCHHS KOPH);

- octeoniopo3 (T 6amm < -2,5 micns 50 pokiB abo Z 6an < -3 1o 50 poki) («T»
0aJ - BITHOIICHHS JaHWX MAIll€EHTa JO CEPEIHbOCTATUCTUYHOIO MOKA3HUKA. Y HOpPMI
3HAYCHHS KOJIMBAETHCA 3 +2 110 -0,9. «Z» 6an mokasye BIAMOBIAHICTh JaHUX Talli€HTa
1 HOpMJIPHUX MMOKA3HUKIB B KOHKPETHINA CTaTEeBil 1 BIKOBOI rpyIIi).

- ypaKeHHS IHITUX OpraHiB (IHTEPCTHUIlIATbHA XBOPOOa JIeTeHiB, (i0pO3 EHIHKH,
YpakeHHS ceplis a0o Oynb-AKe 1HIIE ypaKeHHS BHYTPIIIHIX OpraHiB), MOB’S3aHE 3
xBOop060t0 ["omre (Tmicist BUKITIOUCHHS OyIb-SKO1 1HIOT €T10J10Tii).

Crneuudivne nikyBaHHS XBopoOu [ o1mie 3a3Bu4aii TpuBae JOBIYHO, IEPEPUBAHHS
JiKyBaHHS 3a3BHYail MPU3BOIAUTH JI0 BIIHOBIICHHS KIIHIYHUX O3HAK, SKOMY IEpeye
BiIHOBJICHHSI OiOMapKepiB.

Hapasi € nBa mpencraBauka ®3T, sxi goctynHi y @panmii: iMirmonepasa i
Benarmornepasa ainbha. 3T BBOASITH NUITXOM BHYTPINTHROBEHHOT 1H(D Y311 KOXKHI J1Ba
THKHI B JICHHOMY cTarioHapi abo Bmoma 3a OaxanHsMm marieHTa. ®3T € mepmoro
miniero Tepamii xBopoou ['ome 1 Tumy. Kpim Toro, € nBa mpencraBuuku CPT:
emirnycrar Tta mirmyctar. CPT mae mepopanbHuii nuisx BBeneHHs. Emirmiocrar €
anbTepHaTuBoo O3T npu siKyBaHH1 Jopociaux 3 XxBopooboro ['ome 1 tumy. Mirnycrat
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€ JIPyTUM y CBOEMY KJAcl JIIKYBAaHHAM Ta MPU3HAYAETHCS JOPOCIUM TMAaIll€EHTaM 3
xBopo6oto ['omre 1 Tumy, siki He MOXKYTh oTpuMmyBaTH H1 O3 T, Hi enirmycrar.

Kpumepii subopy nikapcvkux 3acobis:

®3T 1 enirmyctar (AKUA TMOKa3aHUW JUINE JJIs JOPOCIUX) € Tpernaparamu
nepiuoi JiHii Tepanii xBopoou ['omie 1 tumy. ¥V pasi TSKKHUX NPOSBIB 3aXBOPIOBAHHS
Komiter 3 omiHku JiKyBaHHS XBOpoOu [l'ome pexkoMeHIye TMepeBa)KHO
BukopuctoByBatd @O3T. MirnmyctaT npu3HAYeHUN ISl JOPOCIUX TMAIIEHTIB 3
xBopo6oto ['omie 1 Tumy, siki He MOXKYTbh oTpumyBaTH Hi O3 T, Hi enirmycrar.

VY nopocnux nauieHTiB 3 XBopoou ['omre 1 Tuny, siki Ha (HOH1 JIKyBaHHS MalOTh
NOTraHWi KOHTPOJIb 3aXBOPIOBaHHS a00 y BUNAAKY MOOIYHUX e(eKTiB, B3aeMOAll
JKapChKUX 3aC001B, K1 BAXKKO KOHTPOJIFOBATH, CYITYTHIX 3aXBOPIOBaHb 200 MobakaHb
namieHTa, MOXXHa PO3TISHYTH MOXKJIMBICTh 3MIHU TEPAlIEBTUYHOTO KJIacy.

HonatkoBo Oynu 3HaiiieH1 pekoMeHnaanii JlemapraMeHTy 0XOpOHM 310pOB'sl
AsBcrpaJii 2022 poxy Ilporpama “Jliku, 0 pATYHOTh KUTTA” — XBopoOa I'omie
(tun 1) (Guidelines for the treatment of Gaucher disease through the Life Saving
Drugs Program, 2022)%

Ili pexomenpalii MICTSITh 3arajbHi, IMOYaTKOBI Ta IMOTOYHI BHUMOTH MO0
OTPUMAaHHS JIOCTYIy /10 MEBHUX JIKAPCHKUX 3ac001B Jis JIIKyBaHHS XxBopoOu ['ome
(tum 1) y pamkax [Iporpamu «JIiku, o pATYIOTH XXUTT» (naii - [Iporpama).

Bubip nikyBanHs

Jlikapi MOXKYTbh ITOIATH 3aITUT Ha HAWOUTBIIT BIIMOBIIHUH Mperapart s JIIKyBaHHSI
naiieHta (IMirJroIepasa, Benarionepa3a anb(da, Tamirmonepasa ainbha). Yci
HaIieHTy, K1 po3noYaiy MpuiioM mpenapary ado mepedluiy Ha 1HIIWNA Iperapar B
pamkax [Iporpamu, MOBHHHI 3ajJUIIATHCS Ha TOMY CaMOMYy TIpemapati MpOTSATOM
1oHaliMeHIe 12 MicsiiB, SIKIIO HeMAae 00’ €KTUBHUX KIIHIYHHMX O3HAK ITOCTIMHOI'O
KJIIHIYHOT'O MOTIPIICHHS a00 3HAYHUX MTOOIYHUX PEAKITIH.

MakcumanbHa 11032 Benarimoiepasa anbda, sSIKy MOXKHa OTpUMAaTH B PaMKax
[Iporpamu, cranoButs 60 OJI/kr 1 pa3 Ha 1Ba THXKHI.

3aranbHi KBaTidikaliiHi BAMOTH: IMAIIEHT MTOBUHEH BIANOBIJATH MOYATKOBUM 1
MOTOYHUM KPUTEPISIM MPUUHATHOCTI, K JETAIbHO HABEJCHO Y JIOKYMEHTI; Opatu
y4acTh B OIliHIII €(heKTHBHOCTI MTpenaparTy MUITXOM MePioJUTHOT OLIIHKY 3T1THO 3 [IAMH
peKoMeHaIisasMu, ab0 MaTH MPUUHATHY NPUYMHY HE OpaTth ydacTi y THepiogudHii
OIIIHII; HE CTPAXAATH Bijl OyAb-SIKUX IHITUX 3aXBOPIOBAHb, BKIIFOUAIOUYH YCKIIATHEHHS
a6o wnHacmigku xBopobu [ome (Tum 1), sKi MOXYTh MOCTaBUTH IIiJ 3arpo3y
e(eKTHBHICTh MEJIUKAMEHTO3HOTO JIIKYBaHHSI.

Kpurepii BUKITIOYEHHS: MAIi€HTH 3 OE3CHUMITOMHUM Mepe0iroM; MaIli€eHTH 3
MOTEHITIITHO HE3PO3yMUIMMH J1arHO3aMH, TAKUMU K JiMpoma XOHKKIHA; MAIIEHTH 3
HEOOOPOTHUMH YCKJIQAHCHHSAMH XBOpoOW ['ommne; mamieHTH 3 HasSBHICTIO 1HIIIOTO
HEOE3MeYHOTo IS )KUTTS ab0 TSHKKOTO 3aXBOPIOBAHHS, HA JJOBTOCTPOKOBHM MPOTHO3

20 https://www.health.gov.au/resources/publications/lsdp-gaucher-guidelines
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SAKOT'0 HaBpsJl UM BIUIMHE Tepalis; HasBHICTb IHIIOT0 3aXBOPIOBAHHS, B/l IKOTO MOXKHA
Oyno 6 OOIpyHTOBAHO OYIKYBAaTH, IO 1€ 3arpOoXy€e BIAMOBIAI HA TEparliio; Malli€eHTH,
AK1 OepyTh y4acTh y KIIIHIYHOMY JOCHIIKEHHI.

Hiarno3 xBopo6u Iome (Tun 1) moBUHEH OyTH BCTAHOBJIEHUN NUIAXOM
AeMoHcTpauii cnenupiyHOro 1eiuuTy akTUBHOCTI (PEPMEHTY ITIOKOLEpeOpo3na3y B
neikonuTax abo Kyl1bTHBOBaHUX (hiOpoOnacTax mkipu a0 HassBHOCTI MyTallli B reH1
TIOKoIepeOpo3niasy, sika, SK BiJOMO, MPHU3BOIUTH JO CEPUO3HOTO AeQIIUTY
aKTUBHOCTI (DEPMEHTY B TKaHMHAaX a0o JielKkonuTax nepudepudHoi Kposi.

[ToyaTkoB1 KpuTepii NPUUHATHOCTI: MAI[IEHT MOBUHEH BIANOBIAATH NMPUHAKMHI
OJIHOMY 3 HACTYIHHUX KpUTEpIiB, 00 MaTh MpPaBO Ha JIKYBaHHS IMIMNIIOLEPA30I0,
BeJIarioLepasoro, Taliriaolepas3orn:

CumnromatuyHa xBopoba ['omte (Tum 1) 3 Oyb-IKUM 13 IPOSBIB 3aXBOPIOBAHHS,
nepepaxoBaHUX HUKYE!

- YpaxeHHS KICTOK, IO OIIHIOETHCSA HA OCHOBI KJIIHIYHUX CHUMITOMIB,
oOcrexeHHs ckenera Ta MPT.

- N'emaronoriuni ycknagHeHHs: remMoriooin <105 r/m qis xinok 1 < 115 r/n nns
YOJIOBIKIB (ImpUHAiMHI 2 BHUMIPIOBaHHS 3 IHTEpBAJIOM OuUIblIe HDK 1 Micsdlb i
BUKJIIOUEH1 1HII1 TPUYMHU, HAIPUKIIAA, AeIIUT 3a113a); a00 KUTBKICTh TPOMOOIHTIB <
120 x 109/n npunaiimui 2 pas3u (3 iHTEpBaIoOM OuIbiIe 1 MicsIis).

- IllnyakoBo-kumikoBi yckinamHeHHs: o0'em nedinku (KT abo MPT) y 1,25
nepesuiye HopMmy abo 06’ eMm cenesinku (KT a6o MPT) y 5 pa3iB nepeBuiirye Hopmy.

[TamieaTH BikoM 710 16 POKIB 13 CHMIITOMAaTHYHOIO XBOp0Oo10 ["o111€ 3 Oy 1b-SIKUMU
BIIMOBIIHUMH  (DI3UYHUMH ~ O3HAKaMHU  MOXYTh NPOXOAUTH JIIKYBaHHS  JO
HiATBEpUKEHHs TUITY XBopoOu ['omre. Pa3zom 13 3asaBKorO ciij HajmaBaTu O(iridHUI
orisia oprampMosiora Ta 3BIiTH PO CTaH PO3BUTKY HEPBOBOT CHCTEMH.

[TocTifiHi KpuTepii NPUHHATHOCTI: JIKYIOYHH JIiKap MOBHUHEH IIOJaBaTH 0
JlemapTaMeHTy OXOpPOHHU 310poB'ss ABcTpaiii 70 1 TpaBHS HIOPOKY OKpemy (Gopmy
MOBTOPHOI 3asBKH, SKIIO BiH Oaxkae, MO0 TMAaI€HT MPOAOBKYBAaB OTPUMYBATH
JIKyBaHHS 3a JIepaBHI KOITH B paMkax gaHoi [Iporpamu. ®opma moBTOpHOI 3asBU
Ma€e MPOJAESMOHCTPYBATH KIIHIYHE IOKpAIICHHs CTaHy maIjieHTa abo cralimizalliro
CTaHy MaIli€HTa, a TAKOXK MOBUHHI OyTH HA/IaH1 I0Ka3M, 110 MiATBEPIKYIOTh IMOCTIHE
MpaBo Ha JiKyBaHHs XBopoOu ['omie (tum 1).

JlikyBaHHA 3a JepkaBHI KOITH B pamkax [Iporpamu mMoke TpOIOBKYBaTHCH,
SIKIIIO HE 3aCTOCOBYETHCSA OJHA a00 JCKUIbKA 3 HACTYITHUX CHTYAIlili: HEJOTPHUMAHHS
HaJIC)KHAM YMHOM CXEMH JIIKYBaHHS, HCHAIaHHS JaHHUX, KOMIM pe3ybTaTiB TECTy Ta
enekTponHoi Tabmuii Excel marienTta 3 xBopo6oro ['omre (tum 1), mo cBiggath mpo
e(eKTHBHICTh Teparii; Teparis He MOJIETIIYE CHMITOMHU 3aXBOPIOBAHHS, PO3BHUTOK
O3HAK, 10 Y3TO/KYIOThCS 3 HEUpOHOMATHYHOI ¢opMoro xBopobu [omre
(omucTOTOHYC, CynomH, OynpOapHa IUCQYHKINIS, MOTIPIICHHS IHTEICKTYaJlIbHOI
¢yHKII11 a00 MOTIPIICHHS] PyXOBUX HABUYOK); Yy MAaIIEHTAa € CEPUO3HI MOOIYH1 peaKilii,
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MoB'sA3aH1 3 1HPY3i€r0, TKI HEMOXKIIMBO 3aMO0IrTH NUISXOM BIAMOBIIHOI MOMEPEIHbOT
Tepamii Ta/abo0 KOpUTyBaHHS IWIBUJKOCTI 1H(QY3I1i; y MalleHTa PO3BUBAETHCS 1HIIE
HeOe3MneyHe 1151 )KUTTA a00 TSKKE 3aXBOPIOBAHHS, HAa JJOBITOCTPOKOBUM MPOTHO3 SIKOT'O
HaBpsa uyu BmimHe ®3T; y maiieHTa pO3BUBAETHCA IHIIMN MEIWYHUN CTaH, SIKUU
MO>KHa OOTPYHTOBAHO OYIKYBaTH, 110 IOCTABUTH Mif 3arpo3y peakuito Ha O3T; ymoBH,
10 3a3HayeHl y KpuTepisx BukitodeHHs. Y IIporpami BiaCyTHi1 Kputepii Ta YMOBU
nepeBeeHHS Malli€HTIB 3 OJJTHOTO JIIKAPChKOT0 3ac00y Ha IHIIUH (cepel NpeCTaBHUKIB
@O3T).

[Tomryk BTOpMHHHMX JDKEpEN JOKA30BHX JIAHWX IIOJ0 TOPIBHAJIBHOI KIIHIYHOI
edexkTuBHOCTI Ta Oe€3Meku Benariionepasu aidbha Ta Tadirawiepasu anbda,
IMITJIIOIEpa3d, MIMIYCTaTy, eNiriaycrarty, HaWkpamoi MHIATPUMYIOUOi Tepamii, sKi
BU3HAUEHI K JIKapChKi 3acoOM MOpPIBHSAHHA y JucTi 3BepHeHHI MO3 VYikpainu Bifg
20.06.2022 No25-01/13739/2-22, nns nikyBanHst xBopoou ['omie tuny 1 y nopocnux ta
niTer mpoBeaeHui y 6a3ax nanux PubMed, Prospero, The Cochrane Library database,
Trip Database.

[Tpu anani3zi TpeTuHHUX Jxepen iHQopmaii (Pexomenoayii Onmapio w000
NiKyeanus xeopoou lowe epmenmnoro 3amicHolo mepanicio imienoyepaszorwn ado
genaznoyepazorw abo cyocmpam pedykyilinowo mepanieto mienycmamom, 2011;
Ilepeananymi pekomenoayii wo0oo nixkysants xeopoou I owe y dimeu, 2013, Xeopoba
Towe - pexomenoayii wjo0o diacnocmuxu, iKyeanus ma mornimopuney, Ionvwa, 2017
pix, Hayionanvnuutl npomoxon diacnocmuku ma nikysanus xeopoou I'owe Komimemy 3
oyinku JniKysanus xeopoou Iowe @panyii, 2022) BCTAaHOBJICHO, IO MPEICTABHUKH
cyOcTpaT peaykIiiHoi Tepamii MIMNIycTaT Ta eIIrIycTaT, 3a3HavyaroThCs  SIK
aJbTEpPHATUBHA Teparlisi JIKyBaHHS JOPOCIUX MaI€HTIB 13 xBopoOotro ['omie 1 Ttumy 3
JIETKUM Ta CePEIHIM CTYNEeHEM TsHKKOCTI. [Ipu boMy MITITycTaT MOKHA 3aCTOCOBYBATH
y TMAaIli€HTIB, sIKI HE MOXYTh a00 He OaxaroTh npuiiMatu O3T, emirmycTar sK nepiia
JiHig Teparii a0o sk npoaopkeHHs Teparnii micis O3T.

JlomatkoBo OyJi0 MpoaHaIi30BaHO PEECTpAIlIMHUM CTAaTyC 3a3HAYCHHX
nikapcekux 3aco0iB y CIIA 3a nanuMu YpaBiiHHSIM 3 TUTaHb XapYOBUX MPOIYKTIB 1
mikapcekux 3aco0iB CIHIA (U.S. Food and Drug Administration, FDA) ta B
€BponeiichkoMy cO031 3a JgaHuMu €Bpomeiicbkoi Meanunoi arenmii (European
Medicines Agency, EMA). Emirnycrar (Cerdelga) mokazanmii mjis TpPHUBAIOTO
JIKyBaHHS JTOPOCIMX TMAIlEHTIB 13 XBopoOoro ['ome Tumy 1, ki € TOBUIBHUMH
MeTabomi3aTopaMy, IPOMbKHMMH ab0 MmBUAKMMH MeTabomizatopamu CYP2D62!%2,
[lepen mouatkom Tepamii emiraycTaToM HEOOXiTHO MPOWTH TEHOTUITYBAaHHS MO0
CYP2D6 nns BuzHauenns crany metrabomizmy CYP2D6. Illo crocyeThest ikyBaHHS
xBopobu ['ommie 1 Tumy, To MirmycTat (Zavesca) moKa3aHuil y BUTIISAI MOHOTEpArii 715

2! https://www.accessdata.fda.gov/scripts/cder/daf/index.cfm?event=overview.process&var AppIN0=205494
22 https://www.ema.europa.eu/en/medicines/human/EPAR/cerdelga
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JIKYBaHHSI JOPOCIUX NALIEHTIB 3 JETKUM/CEPEAHIM CTYNEHEM TSDKKOCTI XBOPOOU
Tome 1 tumy, mns skux O3T He € TepaneBTHYHAM BapianToM >4,

Boanouac HeoOX1aHO 3ayBakUTH, LIO MiJ] Yac npoBeneHHs aepxaBHoi OMT 3a
CKOPOUYEHOIO TPOIEAYPOI0 YHIOBHOBAXEHUI OpraH KepyeThCs PEKOMEHIAIISIMU
HacTaHOBH «/lepkaBHa OLlIHKa MEAMYHUX TEXHOJIOTIH AJid JiKapchbkux 3aco6iB» CT-H
MO3VY 42-9.1:2021, 3arBepaxenoi HakazoM MO3 Vkpainu Big 29.03.2021 Ne 593
(mami - Hacranosa)®. Sk 3asHaueHo y HacTtaHoBi, sika 3rigHo myHkry 4 IMopsaky e
HOPMATHBHUM JIOKYMEHTOM, III0 MICTUTh PEKOMEHAIIii 11010 TIPOBEACHHS IeP:KaBHOT
OMT 3 ypaxyBaHHSIM BUTIAJKiB, MiJCTaB JJIs 11 IpoBeaeHHs Ta (a00) BUIY 3asiBICHOT
MEJMYHOI TE€XHOJIOT1i TOI[0, KOMIApaTopoM Mae OyTH JIKapchbKui 3acid abo iHIIa
MEJMYHA TEXHOJOTiS TMOPIBHAHHA, [I0 € TIOTOYHOI NPAKTUKOK JIIKyBaHHS Ta
HANOUIbII MPU3HAYYBAHOIO Tepamielo B YKpaiHi, [0 IIMPOKO 3aCTOCOBYIOTHCS B
KIIHIYHIA npaktuii. Komnapatopom Moxe OyTh Oyb-sfiKka MEJUYHA TEXHOJOTIS —
JIKapchKUil 3acid, MeauyHi BHUpPOOM, MEIWYHI TMpoleaypu aldo ICHXOJIOT1uHI
BTpY4YaHHs, TIpOMEHEeBa Tepamis, Qi3ioTeparnis, XipypriuHi MNpoUeaypU, TOpaau
(HampuKiIaa, MO0 MPUIHHEHHS KYPiHHS) Ta MOETHAHHS MEIWYHUX BTpPYy4YaHb, IO
POBOASATHCS OJJHOYACHO 200 MOCIIAOBHO, a TAKOK MPUPOAHUM TIEpeOir 3aXBOPIOBAHHS
(0e3 aKTUBHOTO JIIKYBaHHS).

CranoM Ha [aTy MIATOTOBKM BHCHOBKY YIIOBHOB)XCHHM  OpPraHOM
MpEeJACTaBHUKK CyOCTpaT peayKiiiHoi Tepamii (MIMIycTar Ta eJirIycTar) He
3apeecTpoBaHi B YKpaiHi, TOOTO BOHM HE € MOTOYHOI MPAKTUKOIO JIIKYBaHHS Ta
HaWOLIBII IPU3HAUYBAHOKO TEpaIi€eo B YKpaiHi.

Sk 3a3Ha4eHO B YHI(piKOBAaHOMY KJIIHIYHOMY MPOTOKOJI1 TIEPBUHHOT, BTOPUHHOT
(cmerianmizoBaHoi), TPETUHHOI (BUCOKOCIICIIAII30BaHO1) MEAUYHOI  JOTIOMOTH
“XBOPOBA TI'OIIE”, 3arBepmxenuit HakazoM MO3 Ykpainu Big 19.08.2015 Ne529,
CrieliajgbHe JIIKyBaHHS MAI€EHTIB 3 XBopoOor ['ome tumy 1 Ta 3 3miliCHIOETHCS 3a
noromororo ®3T. 3a HEOOXITHOCTI MPU3HAYAETHCS CUMIITOMATUYHE JIiKyBaHHS. [Ipu
xBopoOi ["omre Ty 2 mpu3HaAYaOTh MIATPUMYIOUE JTIKYBaHHS.

BianoBigHo 10 maHuX, HagaHUX y qoaatky a0 Jucta MO3 Big 16.02.2022 Ne 25-
04/4617/2-22, cranom Ha 2022 pik KUIBKICTh Malli€HTIB 3 XBopobOorw [ome Tumy 1
ckmagae 65 ocid (51 mopocamx 1 14 gireid), sKi OTPUMYIOTH IMITJIOLEpasy,
BeJarionepasy aibga, Taririonepasy anbda.

Takum umHOM, BpaxoByl4M pekomeHaauii HacraHoBu, peneBaHTHUMU
Komnaparopamu Jist aepkaBHoi OMT 3a ckopoueHoo MpoLeayporo, ika IPOBOIUTHCS
JUISL OIIHKHU TOPIBHSUTBHOT KIITHIYHOT €(DEeKTUBHOCTI, OE3MEKH Ta BIUIMBY Ha OFOIKET
BeJaronepasu anbda it JikyBaHHS xBOpoOu [omie Turmy 1 Ha OCHOBI BIAKPUTOI
iHbopMmarlii € came Tamirmronepasa ambda, iMmirmoonepasa. BignmosigHo Oyio
chopMmynboBaHE KJIiHIiYHE MUTAHHA: BUBYUTH KJIIHIYHY €(pEKTUBHICTh Ta O€3meKy

23 https://www.accessdata.fda.gov/drugsatfda_docs/label/2014/021348s0101bl.pdf
24 https://www.ema.europa.eu/en/medicines/human/EPAR/zavesca
25 https://www.dec.gov.ua/wp-content/uploads/202 1/omt/Attitude_v1.pdf
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BeJarironepasu anb(a MOPIBHAHO 3 TaJIMIIONEPa3or alibda, IMIMIIONEpPa3o Opu
JikyBaHH1 XxBopoOu ['ome Tuny 1 y qopocinux ta aiteu.

JocaimkyBana momyJasinisi - 1opocii Ta JiTy 3 XxBopooOoro ['omre 1 tumy.

JocaimkyBanuii JikapcbKuii 3aci0 — Benaronepasa ajibda.

Jlikapchbki 3aco0u NOpiBHSIHHA - TaJIrI0IEpa3a anbda, IMITIIIONEpasa.

OcHoOBHI J0c/iIKyBaHI pe3yJbTaTH — KUIBKICTh TPOMOOLIMTIB, KOHLIEHTpALlis
reMOTJIO0IHY, PO3MIpP CEJIE31HKH 1 MEYIHKHU, KICTKOBUM OUTb, KICTKOBI KpU3H, MOOIUH1
e(eKTH.

[Momyk nanux mposeneHo B 6azax ganux PubMed, The Cochrane Library
Database, Prospero, Trip Database. Poku myOmikariit 3 2012 p. — no 2022 p., nouryk
jitepatrypu OyB OOMEXKECHMM aHIJIOMOBHMMH CTATTSMH Ta ITOBHOTEKCTOBUMU
nyOnikamisimu. Kpurepii BKiIOYeHHs: cUCTEMaTHYHI OIJIsAM Ta/abo MeTa-aHali3u
paHA0MI30BaHUX KOHTPOJIbOBAHUX JIOCITIIKCHbB, TPOCTICKTUBHUX Ta PETPOCTIEKTUBHUX
oOcepBallliHUX JTOCTII)KEHb 3 BUBYEHHSIM €()EeKTHUBHOCTI Ta O€3IEeKH BeJlarionepasu
anbda 1 aikyBaHHs XxBopoOu [omie 1 tumy. Kpurtepii BUKIr0YeHHSsI: TOCTIIKEHHS
¢dhapMakoKiHETUKH Ta (papMaKOAUHAMIKU, TOKIIHIYHI TOCTIKEHHS, PaHIOMI30BaH1 Ta
HEPAaH/IOMI30BaH1  JIOCHIDKEHHS,  BIICYTHICTh  MPEACTABICHUX  pPe3yJbTaTiB
JOCJIIJIPKEHHSI, JOCIIKEHHSI, OIyOIiIKOBaH1 HE aHTJHChKOI0 MOBOIO. Ki1l0uoBi cjioBa
nomyky: Gaucher disease, Gaucher disease type 1, GD 1, noncerebral juvenile,
glucocerebrosidase deficiency, acid beta-glucosidase deficiency, GBA deficiency,
imiglucerase, Cerezyme, velaglucerase, VPRIV, taliglucerase, Elelyso, enzyme
replacement therapy. 3acrocoByBasiuch pinpTpu: Meta-Analysis, Systematic Review,
full-text, English.

3a nmaHuMHM 4OTHpPHOX 0a3 Oyio BusBieHO 22 uurtatd. llicns BUKITIOYEHHS
nyOJikaTiB, BUYMTKH 3arojioOBKiB Ta aOCTpPakTiB Ta TMEpPeBIPKU BIAMOBIAHOCTI
nyOJTiKaIii BU3HAYCHOMY KJITHIYHOMY IMUTAHHIO OYB OOpaHUi CHCTEMaTUYHUM OTJIS]
paHIOMI30BaHUX Ta KBa31paHI0MI30BaHUX KOHTPOJIBOBAHUX JOCITIKCHB (BKIIOUAIOYH
BiIKpUTHX JOCHiIKeHb Ta mepexpecHux pociimkens) Shemesh E et al., 2015%,
METOI0 SKOTO OyJI0 y3araJibHeHHS HasgBHUX JOCTYMHHUX JJaHUX PaHIOMI30BaHUX
KOHTPOJBOBAHUX JOCTIKeHb moa0 edexktuBHOCTI Ta Oe3nexku P33T Tta cybcrpar
penykiiitHoi Tepaii (CPT) nis mikyBaHHS JOPOCTUX Ta AiTel 3 XBopoOoto ["omre Oyab-
SIKOTO CTYIEHS TSHKKOCTI 3aXBOPIOBAHHS.

HocnimkyBanack kiaiHiyHa edextuBHIcTh Ta Oe3nexka ®3T (Oynb-sikoi 1031)
nopiBasiHO 3 CPT (O6ynp-saxoi no3m); komOinoBana Teparist CPT ta ®3T nopiBHSIHO 3
moHotepamnieto O3T; O3T ado CPT, ado xombOiHatis (y pi3HUX 103aX) TOPIBHIHO 3
BIJICYTHICTIO JIIKYBaHHS, MOPIBHSHHSA PI3HUX JiKapchkux 3aco0iB @3T mix cobor1o;
MOPIBHAHHS Pi3HUX Jikapcbkux 3aco0iB CPT. [lata ocrtanHboro momyky B Peectpi
JOCTIHPKEHb  BPO/DKCHHX TMOMHIJIOK MeTabomismy KokpelHiBChbKOi rpymu 3
MYKOBICIIHIO3Y Ta TeHETUYHUX po3nanis: 7 cepmus 2014 p.

26 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.pub2
https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD010324.pub2/full#CD010324 -sec-0042
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B nanwmii cuctematuunuii ornsn Oyno BkiatoueHo 8 KJI, 3 nux 6 K] BuBuanu
edextuBHIicTh Ta Oe3neky P33T y manieHTiB 3 xBopoOoro [ome (de Fost, 2007 -
NOPIBHAHHA 103 Mironepasu; Gonzalez, 2013 - mopiBHSHHS 703 BeJariolepazu
anbda; Grabowski, 1995 - anrmonepaza vs imirmonepasu; Kishnani, 2009 -
IMITJIIOIEpa3a KOXKHI 2 THXKHI VS IMITonepasa KoxHi 4 TwkHi; Zimran, 2011b -
MOPIBHSAHHA J03 Tajmirmonepasu anbda; Ben Turkia, 2013- imirmronepasa vs
Benarmonepasa anbda) tTa asa K/, B skux BuBuanu edextuBHicTh Ta 6e3neky CPT
(Elstein, 2007 - mirmycTar vs iMmirmronepasa vs ix komoOiHamis; Schiffmann, 2008 -
koMOiHauig mirnycrary Ta @3T vs monotepaniss @3T y namieHTiB 13 XBopoOoto ['ome
3 Tumy). ABropamu myoOimikaiii He OyJ0 3HaWJIeHO IUIae00-KOHTPOJIbOBAHUX
JIOCJIIKEHD.

Bei K1 Oynu pangomizoBani, nuiie onna myo6mikaiisa (Grabowski, 1995) mana
HU3BKUM PU3UK yHEepeHKeHHs 3a BCIMa OI[IHIOBAaHMMHM NapameTrpaMu (paHaoMizallis,
NPUXOBYBaHHS PO3MOALTY, 3aCIIIUICHHS, HEMOBHI JaH1 MPO PE3yJbTaTh Ta PO3MIp
JTOCJTIJIPKEHHS ).

llepsunni kinye6i mouxku eghekmusHoCcmi BKIOYAINA YACTOTY MOOIYHUX €(EKTIB,
KOHIIEHTPAIIII0 TeMOTJI00iHY, KUTBKICTh TPOMOOIIMTIB, PO3MIp MEUYIHKHU Ta CEJE31HKH.
Bmopunni xinyesi mouku eghexkmusnocmi: 3MiHa piBHS 010MapKepiB (XITOTPUO3UAA3H,
CCL18-PARC, anriorensun-neperBoptotouoro ¢epmenry (AIlD), piBH1 KuCHIOi
docdaraszu, pesucrenTHoi 10 Taptpaty (Tartrate resistant acid phosphatase, TRAP)),
gacToTa 0OJIt0 B KICTKaX, YacTOTa SIBUII KICTKOBOi KpHu3u (MOJii, MPU SKUX BUHUKAE
CUWJIBHUH O11b yepe3 iH(PapKT KICTOK), TOKa3HUKH IIUTBHOCTI KICTKH.

Pesynprati momo0 yactoTd moOIUHMX e(eKTiB, KOHIIEHTpallli reMorio0iHy,
KUIBKOCTI TPOMOOIIMTIB, pPO3MIpy TI€YIHKM Ta CeJe31HKH, PIBHI OloMapkepiB
(xirotpuosunazu, CCL18-PARC, AII®, TRAP) Ta KicTKOBHX CHMIITOMIB (4acTOTa
00JII0 B KICTKaxX, 4acTOTa SBHII KICTKOBOI KPHU3H, TMOKA3HUKH IIUTBHOCTI KICTKH)
npeacTaBiIeHl y Tabumii 2.

Tabmurs 2. Pe3ysabTaT 32 OCHOBHUMHU BU3HAYCHUMH Y CUCTEMATHIHOMY OTJISITI
KIHIIEBUMH KJIIHIYHUMH TOYKaMHU JOCTKEHB 110,10 epexTuBHOCTI Ta 6e3meku O3T

HocaigxyBani Kuainiuni xocaimxkennsa

napaMeTpu

ABTODH, Zimran, de Fost, | Gonzalez, 2013 | Kishnani, Ben  Turkia,

TPUBAJIICTh 2011b 2007 2009 2013\

JOCITIJHKCHHS KI - 12| KO-12wmicamiB | K - 24 | K] - 9
KJI - 9 micsmiB | Mics1iB MICSI[IB MICSI[IB
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JlikyBaHHS TaNIrIIoNepas | iMirmronepa | Benarmornepasa | iMirimonepasa | iMirironepasa
a amppa 30 |3a koxHi 4 |amsda 45 On/kr | koxHi 2 TrkHi | 60 OI/kr Vs
Om/xkr vs 60 | TmxHi abo [vs 60 OJ/kr | vs BeJarronepa
OJl/kr KOXHI | KOXKHI 2 | KokHi 2 THKHI | iMirmroniepa3a | 3a anbda 60
2 THOKHI THXKHI koxHi 4 TikHI | O/l/Kr  KOXHI

2 THOKHI

[MamienTn 34 npopocnux | 11 25 nopocnux Ta | 102 mopocnux | 34 nopociux
narjieHra i3 | JOpociIux JUTEH, K1 | maifieHTa, sKi | Ta JiTeH, fKi
XBOPOOOIO naimieHTiB, | paHimre He | Oynmu panimie HE
lome 1 Tumy, | sxi  Oynu | oTpuMyBanu cTaOUIbHI  Ha | OTpUMYBAJIU
K1 paHille He | cTaOUIbH1 JIKyBaHHS nonepeaHii JIKyBaHHS
OTpUMYBaJIu | Ha xBopobu T'omry | Tepamii XBOpOOH
JIKyBaHHS nonepennii | 1 tumy XBOpOOHU I'ome 1 Tumy

Teparii I'ome 1 Tumy
XBOpOOHU

TNome 1

TUITY

[ToGiuni 23 y4YacHWKH | - HE Oymno | 18 cepilo3HUX | B YYaCHHKIB,

edexTn MOBIIOMUINA OIIMCaHO IMOOIYHUX SIK1
po 137 noB’si3aHux 3 | edextiB (13 y | oTpumyBanu
MOGIYHUX JIKYBaHHSIM 33 yyacHUKIB | Benarmrorepa
edekrtiB (12 y peakiriii y rpymi | 3y anbda,
rpymi 30 TinepuyTIMBOCT | iHPY3iii OJWH | BUHUKIU TPH
Okr 111 y 1200 cepilo3HUX | pa3 Ha JIBa | CEPHO3HUX
rpymi 60 MOOIYHUX TWXKHI; 5 y 62 | moOIuYHUX
Oll/xr). e(heKTiB, AK1 | y9acHUKIB Y | edexTn
JlocmiHuKn 3arpoKyBaIf rpyni iHYy3id | (anepriyauit
KJIacuQikyBal KUTTIO. OJIMH pa3 Ha | IepMarur,

A BCl IMOOIYHI [I’sTHAAUATE 13 | YOTHPHU IO IOBXKEHUN
edexTn SIK 25 yyacHUKIB (6 | THXKHI). aPTT 1, y
JIETK1 abo y rpymi 60 | )Konmen He OyB | nutuHu 63
NoMIpHI  Ta OAWHHIIL/KT 1 9 | kiacudikoBaH | HEBPOJIOTIUHO
TUMYacOBI. y rpymi 45 | uit ro aHamHe3y,
Haituacrime OJIMHUIIB/KT) nociigaukamu | 15-
CIoCTepiraau MaJid SIK TIOB’SI3aHUM | XBUJIMHHUI
csi HyHoTa 1 pUHANMHI 3 iHdy3i€ro. | reHepaTizoBa
TOJIOBHUI oIuH moOiuHui | Broma, HUA TOHIKO-
OLIb. B edekT, 3 SAKuX | magiHHs KJIOHIYHUHA
OJIHOT'O 14 Oynu | KOHIEHTpalii | Hamaj Biipa3y
yd4acHUKa 3 K1acu(ikoBaHi | reMorjo0iHy, | micis

KOXHOI Ipynu K [TOB’SI3aHUM 3 | 3HUKEHHS iHPy3ii). VYeci
JO3yBaHHS 1HYy3i€to. KUTBKOCTI Oynu BU3HaHI
PO3BUHYIHCS Haii6inpim TPOMOOIIUTIB 1 | SIK TaKi, 10 HE
peakuii HOUIMPEHUMH | 30UTBIICHHS NoB’si3aHI 3
rinepuyTiauBo Oynu TOJIOBHHUH | pO3MIpIB JKYBaHHSM.
CTi, TpUYOMY Oinb, cenesinku (Bce | [Tonibna
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B OJHOTO 3 Ha30(apuHriT, | 1€ OB SA3aHO 3 | YacToTa
HUX TpaBMaTU4HI HOTIPIICHHSAM | TOOIYHUX
crioctepiranac VIIKO/DKCHHSI, | ab0 edeKTiB,
s peakiis apTpaniris, IIPOIPECYBaHH | OB S3aHUX 3
TimepuIyTIIMBO KalleJb, SIM IPUHOMOM
CTI HEeraiHoro JUXOMAaHKa, 3aXBOPIOBAHH | mpemapary
TAIlY, a y 3armaMopoYeHHs | 51) Oynmu OuUThI | (OUTBINICTH
IHIIIOTO - , 3aKJIaJCHICTh | YaCTUMU B | HOB’A3aHUX 3
peaxiist HOCa, rpum, | rpyrmi, gKa | iHdy3iero),
rinepuyTianBo Oi1b y KicTKax i | oTpumyBasia | Oyna
CTI, MTOJIOBKECHU I 1H(Y31i KOXHI | 3apeecTpoBaH
OTIOCEPEIKOBA AKTHBOBaHUI YOTHPH THWOKHI. | a IS JBOX
Ha TYyYHUMHU YaCTKOBHI JOCITIKYBaH
KIIITUHAMU TpOoMOOTIIIaCTH 170.¢
HOBUU yac JKapChbKUX
(aPTT). 3aco0iB (8 3
17 ydacHUKIB
y rpymi
BeJIarironepa
3u; 6 i3 17
YYaCHHUKIB y
rpymi
IMIrTIOTIEpa3u
). OmuH
YYaCHUK
rpymnu
IMIrTIOTIEpa3u
BIJIKJINKAaB
3roay Ha
yuyacte 'y K]|
gyepes
MHOKHHHI
peaxiii Ha
iHDy3it0
KonnenTpamis | cepen HE HE Oyno | He HE Oyno
Hb MAIlEHTIB croctepirai | CyTTeBOi CIIOCTEPIrajgoc | BUSBICHO
JIBOX TPyl He | ocs PI3HHMIII B | 51 CTATUCTUYHO | CYTTEBOT
Oyno CTATUCTUYH | KOHIIEHTpAIlil 3HAYyII01 PI3HHIII MK
CTaTHUCTUYHO | O 3HAUYIIOi | FeMOTrJI00iHy pI3HMIII  MDK | IMIrTIOIIEpa30
3HAYYyLO1 pi3HMILI MIX | cepen ycix | rpynamu (MD | 10 60 OJI/kr 1
pi3HuLi (MD - | rpynamu nanieHTiB asox | 0,43, 95% CI | Benarmouepa
0,59, 95% CI|(MD 2,77, | rpyn (MD 0,02, | Bix -0,22 g0 [ 3010 ansda 60
Big -1,58 mo |95% ClsBin- |95% CI Big -] 1,08) OJl/kr KOXHI
0,40) 1,88 mo [ 1,05 mo 1,09), Ba THOKHI
7,41) TaKk 1 micis (MD 0,15,
BUKJIIOUEHHS 95% CI Bix -0,
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JIBOX yYJaCHHKIB

55 10 0,85),

12,32, 95% CI
Big -50,04 o
25,40)

0e3  xBopoOm HaBITH SKILO
lomre, sixi Oynu YYaCHHKIB 13
MIOMHJIKOBO CIUICHEKTOMIE
BKJTIOYCHI y 10 B aHaMHe3i
nane KJI (MD - Oyno
0,04, 95% CI BUKJIIOYEHO 3
Bin -1,16 1o aHaITI3Y
1,08)
Kinbkicte cepen HE HE Oyno | He HE Oyno
TPOMOOIIUTIB TaIli€HTIB crocTepiraia | CTaTUCTUYHO CIIOCTEPIrajgoc | CyTTEBOT
JBOX TPyl HE | 0Cs 3HA4YyN101 S CTATUCTUYHO | PI3BHUIIT  MDK
Oyno CTaTHCTUYH | PI3HULI cepeJl | 3HAUYIIOi JIBOMa
CTaTMCTUYHO | O 3HAUYILIOi | MAaLI€HTIB ABOX | pi3HUI MK | rpynamu (MD
3HAYYyIIO1 pi3Hunl Mix | rpyn (MD - | rpynmamu (MD | -46,37, 95%
PI3HHULI IIOJO | rpynamMu 11,00, 95% CI|5,85, 95% CI | CIBin-104,13
KUIBKOCTI (MD 18,60, | Bim -48,39 no | Big -30,28 nmo | no 11,39),
tpombonuTiB | 95% CI Bin - | 26,39). 41,98) KOJIM B aHaII3
(MD -20,36, | 11,02 o | AHanoriyHui Oy
95% CI Big - | 48,22) BHCHOBOK BKJIFOUEH1 BCl
46,59 no 5,87) 3aJIAIIAETHCS, YYaCHUKHU
KOJIH JIBOX JOCIPKEHHSI.
YYacHHKIB 0e3 OpgHak, KoJu
xBopobu ['omie YYacCHUKHA 3
Oymo CILJICHEKTOMIE
BUKJIIOYEHO 3 IO B aHaMHe3l,
ananizy (MD - Oymnu

BUKIIIOUEHI 3
ananizy (20 13
34
3apeecTpoBaH
WX YYaCHUKIB;
10 yuacHUKIB
3 KOKHOT
rpynu
JIKyBaHHS),
criocrepiraia
csl 3HaYyHa
pI3HMIIT  Ha
KOPHCTb
IMIrTTIoLepa3u
(MD -79.,87,
95% CI Bin -
137,57 nmo -
22,17)
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YYacHHUKIB 0e3
xBopobu ['omie

Oyno
BUKJIIOYCHO 3
ananizy (MD

261,51, 95% CI
Big -1201,05 mo
678,03)

Po3mip cepen cepen HE Oyrno | cepen HE Oymo
MICYIHKH IAaIli€HTIB NaIiEHTIB CTaTUCTUYHO MAIIEHTIB BHSIBJICHO
JBOX TPyl HE | ABOX TpyI | 3HAYYILOL JIBOX TpyIl HE | CYTT€BOI
Oymo HE OyIno | pi3HHMIII MDK | OyJ0 pI3HHUIII  MDK
CTAaTHCTUYHO | cTaTUCTHYH | rpymamu (MD | ctatuctnyHO | rpymamu
3HAYYII01 o 3Hauymioi | 255,03, 95% CI | 3nauymioi (MD-40,75,
pizaui (MD - | pizHumi Bixg -184,89 no | pizamui (MD - | 95% CI Bixg -
190,44, 95% | (MD 23,00, | 694,95). 0,01, 95% CI | 243,44 bi (0]
CI Bix -503,04 | 95% CI Bix - | Anamoriaauii Bix -0,10 mo | 161,94)
1o 122,16) 169,54 510 | BUCHOBOK 0,08)
215,54) 3aJIUIIAETHCS,
KOJIH JTBOX
yYacHUKIB 0e3
xBopobu ['omre
Oymo
BUKIIIOUYEHO 3
ananizy (MD
264,85, 95% CI
Big -206,68 no
736,38)
Po3mip cepen cepen HE Oyro | cepen HE Oyno
CeJIEe31HKHI MHaIicHTIB [TaIll€HTIB CTaTUCTAYHO [TaIl€HTIB BUSBJIEHO
JIBOX TPyl HE | ABOX TPyl | 3HAYYIIO1 JIBOX TPYyIl HE | CYTTEBOT MIX
Oymo HE Oyno | pi3HuUIIl MiX | Oyio rpynamu
cTaTUCTUYHO | ctatucTuyH | rpynamu (MD - | ctatuctuuno | (MD-209,67,
3HAYyIIO1 0 3Hauymoi | 243,67, 95% CI | 3nauynioi 95% CI Bin -
pizauIi  (MD | pi3Humi Bix -1170,29 mo | pizaumi (MD - | 549,23 Io
175,24, 95% | (MD -76,20, | 682,95). 0,39, 95% CI| 127, 89)
CI Big -74,41 | 95% CI Bix - | AHamoriyuui Big -0,60 1o
1o 424,89) 211,09 1o | BHCHOBOK 1,38)
58,69) 3aJIMILIAETHCS,
KOJIH JTBOX
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16,70, 95% CI
Bigm 1,51 1o
31,89)

XitoTprosuaas | cepen cepen YYaCHHUKH 3 HE Oymno

a MAIfi€EHTIB HaIli€HTIB HiATBEPHKEHO CYTTEBOT
JBOX TPYHI HE | IBOX TPyH [ 0  XBOPOOOIO pI3HHUIII  MDK
OyJIo CyTTEBOI | HE oyno | [omre, SIK1 rpymnamu
pi3HUII y | cyrTeBOi oTpumyBanu 60 (MD 1,069,
3HIDKCHHI pizaumi y | OJl/kr 95% CI Big
piBHS 3HIKEHHI BeJIarjaouepasu —7,446 b1 (6]
XiTOTpio3uaa3 | piBHA anba  KOXKHI 9,583)  abo
u (MD 12,26, | xitoTpio3u] | 1Ba THOKHI, CCL18-

95% CI Big|asm  (MD | mamu OuTbIIHIA PARC (MD
=7,07 no | 10,76, 95% | BincoTok 146, 95% CI
31,59) CI BiJl | 3HIDKEHHS  (BiX Bimx —189 1o
—17,17 1o | BUXiZHOTO 480)
38,69) PIBHS)
AKTUBHOCTI
XITOTpio3U1a3U
B IUIa3Mi KpOBI
MOPIBHSHO 3
Mani€HTaMu, SKi
OTPUMYBAITH
BEJIATITIONEepasy
anbda 45 OJ1/xr
(MD 22,61,
95% ClI Bin 7,65
no 37,57)

CCL18-PARC | cepen - YYaCHHUKHU 3 HE Oyno
MHaIicHTIB MIATBEPIKEHO CYTT€BOT
JIBOX TPyN HE 10 XBOpOOOIO PI3HMIII MK
Oy/no CyTTEBOI ["ome, K1 rpynamu
pI3HUIT y oTpumyBamu 60 (MD 146,
3HIDKEHHI O/l/xr 95% CIl Bin
piBast CCL18- BeJIarIIoIepasu —189 o 480)
PARC (MD anbda  KOXHI
8,93, 95% CI JIBa THOKHI,

Big —4,81 10 MaJii OUIbIINHI

22,67) BIZICOTOK
3HWOKEHHS  (BIA
BUXITHOTO
piBusi) CCL 18-
PARC (MD
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AllD - Hassui naxi | - - -
HE
JT03BOJINIIN
BKJIIOUUTH
X y
CUCTEMATHUY
HUH OTJISN
TRAP - - - Hagsui  nmawi | -
HE J03BOJIWIN
BKJIIOUUTH IX y
CUCTEMAaTUYHU
H OTIISIT
KictkoBi HE cepen BUMIPDIOBAHHS | - -
CUMIITOMH MOBLAOMJISIIOC | MAIIIEHTIB MIHEPATBLHOT
(wactoTa 0oJIO | b Ipo | IBOX Tpyn | MLIBHOCTI
B KICTKaX, | MOTIPIIEHHSI | HE Oyno | KICTKOBOT
4yacToTa SIBHUII | IIUIBHOCTI CYTT€BOT TKaHUHU Oynu
KICTKOBO{ KICTKOBO{1 pi3HHUIII 3adikcoBaHi,
KpU3H, TKaHWHU B| (MD 8,40, |ane ne Oymu
MMOKa3HUKNA SKOTHIH 13 | 95% CI Bifg - | yacTUHOIO
IIUTBHOCTI rpyn 8,65 JI0 | 3asIBJICHUX
KICTKH) JIKYBaHHS 25,45) mulel 1 He
[TOB1IOMJISIIIACS
y .
nepuoaKepeni

VY mpoananizoBanoMy cuctematuyHomy oriisani Shemesh E et al., 2015 takox
HaBeneHi nani moao CPT 3a pesynsraramu KJI Elstein, 2007 Ta Schiffmann, 2008.
Onnak BpaxoByroud, 1o y gociimkeHHi Elstein, 2007 BuBuanace KiIiHIYHA
e(heKTUBHICTH Ta 0e3MeKa MIrycTaTy MOPIBHIHO 3 IMITIIIOIEPa30t0 a00 MOPIBHIHO 3 1X
KoMOiHarli€ro, a y nociimkenHi Schiffmann, 2008 - komOinaris mirmycraty Ta ®3T vs
moHotepanis 3T y nariedTiB 13 xBopoboro ['ome 3 Tumy, 10 HE € peleBaHTHUMU
00’€KTaMu MIOJI0 TOCHIKYBAaHOTO MUTAaHHS JaHoi aepkaBHOi OMT 3a ckopodeHOr0
MPOLIETYPOI0 B YACTHHI MOKA3aHHS JJIA 3aCTOCYBaHHS Ta KOMITApaTOpPiB, 3a3HAUYECHI
pE3yNbTaTH HE MPEACTABIAIOTHCS Y BUCHOBKY YITOBHOBAXEHOTO OpraHy. JlogaTkoBo
HEOOX1HO 3BEPHYTH yBary, 1o apropamu myourikanii Shemesh E et al., 2015 ne 6ymno
3HAWJIEHO fAK TUIae00-KOHTPOIboBaHUX Jochimkernb @O3T, Tak 1 KIIHIYHUX
JOCTIPKeHb 3 Oe3mocepeqHiM TpsIMUM TOPIBHSHHAM Belariionepasu aibdha Ta
BU3HAYCHUMH KOMIIapaTopaMu TaJlirirorepasa anbda, imirmronepasa (anri. head-to-
head trials). PesynpTaTu mpencTaBieHO aBTOpaMu IyOJiKaiii y BHUTIIAII OIHUCY
JOCIIHKeHB 0€3 y3araabHeHHS pe3ybTaTiB 3a JIOMOMOTOI0 MPOBEJCHHS METa-aHaTi3y,
MEpEKEBOro METa-aHaI3Yy.
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OTxe, 32 BUCHOBKAMH aBTOPIB CHUCTEMATHYHOTO OTJISAY sl BHOOPY cepen
TPbOX  CXBAJIEHUX MPEJCTAaBHUKIB (EPMEHTHOI 3aMmICHOI Tepamii, JO0Ka3u
PaHAOMI30BaHUX KOHTPOJIBOBAHUX JOCIIIKEHb CBIIYATh MPO TE, L0 Y MALIEHTIB, SKI
paHillle HE OTPUMYBAJIM JIKyBaHHSA, a00 MIC/A NEPEPBU B JIIKyBaHHI JIOBLIE OHOTO
POKY, 11l IpenapaTy € KIHIYHO €KBIBAJICHTHUMH MPOTATOM NEPIIOrO POKY J1KYBaHHS
II0JI0 MiJBUILEHHS KOHILIEHTpalli TreMorjo0iHy Ta TpPOMOOUMUTIB y MAII€HTIB 3
IIMTOIIEHIEI0, OO0 3MCEHIICHHS CINICHOMErajli Ta TIermaToMeranii, a TaKoX I
JOCSITHEHHS 3HMKEHHS CHUPOBAaTKOBUX OlOMapKepiB, TaKUX SIK XITOTpuo3uzgasa ado
CCL18-PARC. 3a Toii camuii nepioji HE BUSIBICHO OYEBUAHUX BIAMIHHOCTEH y ipodii
0e3meku, 0co0JIMBO HIOJI0 PEAKIIN TNEePUyTIIMBOCTI, OB’ A3aHUX 3 1HPY3i€10. ABTOpU
nyOmikaiii poOasSTh BUCHOBOK, IO 3a JAaHUMH DPAHJAOMI30BAHMX KOHTPOJbOBAHHUX
JIOCJTIJIPKEHB, SIK1 OYJIM PO3TJISTHYTI Y CUCTEMAaTUYHOMY OTJIsI]lI, HEMAE JKOTHUX JI0Ka3iB,
AK1 O MiATBepKYBaIl BUOIp OJHOTO JIKAPCHKOTO 3aCO0y HaJ| IHIIKUM JJIs JIIKYBaHHS
NaIIeEHTIB, SIK1 paHillle He OTPUMYBAJHU JIIKYBaHHS, 1110 JI03BOJISE KIIHIIUCTaM JaBaTu
peKoOMeHaIli MalieHTaM, BpaXoBYIOUHM HEMEJINYHI MIpKYBaHHS, HAIIPUKIIAJl, BapTICTh
JKapChKOro 3aco0y.

ITlin uvac mpomenenHs pAepxkaBHoi OMT 3a CKOpOYEHOIO TPOIEAYPOIO
YIOBHOBXEHUM OpPraHOM IPOBEJCHA OIlIHKAa METOJ0JIOTIYHOT SKOCT1 MyOJiKarii
Shemesh E et al., 2015 3a agantoBanum nuctom ominku SIGN 50 (Methodology
Checklist 1: Systematic Reviews and Meta-analyses)?’. B cucremMaTHuHOMY OIS
BUBYAETHCS YITKO BU3HAUYECHE KJIIHIYHE MUTAHHS, KpUTEPii BKIIOYCHHS/ BUKITIOYCHHS
3a3HaueHi y myoOmikamii. [IpeacraBnena iHdopMaliss mpo NPOBEACHUN BHYEPITHHI
MOIIYK JIITepaTypHHUX JpKepell. J[Ba He3aneHUX eKCIEepTH MPOBENH Bi0Ip Ta OIIHKY
JOCIIHPKeHb Ta MIPOBENM BUITYYEHHS JTaHuX. BUKIIIOUEH1 JOCTIHKEHHs MepepaxoBaHi,
IpeACTaBjICHI BIIMOBIAHI XapaKTEPUCTUKH BKIIOUEHUX JAOCHiIKeHb. MeToooridyaa
SKICTh BKJIIOYCHHUX JIOCTIPKEHb OI[IHEHa, BHUKOPHUCTOBYHOUYHM IHCTPYMEHT OIIHKH
pusuky ynepemxeHocTi Cochrane Ta moBimomiieHa Hane>kHUM YMHOM. OCKUIBKU MeTa-
aHaJi3 He MPOBOJIUBCS, OIIHKA TETEPOTeHHOCT1 MK JIOCTIPKECHHSIMH HE TIPOBOJIAIIACD,
JUTSL OITIHKH YIIEPEPKEHOCTI 3BITHOCTI He OyayBaiu jaiarpamy BopoHkH (funnel plot), y
CUCTEMaTUYHOMY OTJIAJII HE OOTOBOPIOIOTHCA KOMEHTapi MI0JI0 YHEPEIKEHOCTI
3BITHOCTi, OCKUIBKH B OIJIsiA BKItOYeHO MeHme 10 mochimkeHb; mpo KOHQIIIKT
1HTEpeCiB HE 3asBJICHO Ta HE 3a3HAYCHO JKepesa MITPUMKH.

Taxum ymnoMm, myOmikaris Shemesh E et al., 2015 BigmoBimae OiLIBIIOCTI
kputepism omiaku SIGN (2015), BcTaHOBIEHA BUCOKA METOJIOJIOTIYHA SKICTh, PH3UK
CUCTEMATHUYHOI MOMWIKH B OTPUMAaHUX pe3yJbTaTax He3HAYHUH.

3) AaHi 010 eKOHOMIYHOI JOULIBHOCTI B YaCTHHI e()eKTUBHOCTI BUTPAT
BUKOPUCTAHHA JIIKAPCHLKOro 3aco0y BIANMOBIAHO 10 PEeKOMEHI0BAHOI IIKAJIHN
TPAHUYHUX 3HAYEHb iHKPEMEHTAJbHOI0 MOKA3HUKA e(PeKTHBHOCTI BUTpPAT B
Ykpaini

27 https://www.sign.ac.uk/what-we-do/methodology/checklists/
28



Benazmoyepasa anvpa ons nixkyeanns xeopoou I'owe mun 1 (Oopocaux ma dimett), 01.09.2022

Bianosigno o n.7 [opsiaky, nepxxkaBHa OMT 3a cKOpoYeHOIO MPOLETYPOIO HE
nependayae  MPOBENCHHS  aHamily e€(EeKTUBHOCTI BHUTpAT Ta  PO3PaxyHKY
IHKpeMeHTanbHOro nokasHuka egpexkruBHocti BUTpat (ICER) B YkpaiHi.

4) naHi W00 Pe3yJbTATIB €KOHOMIYHOI JOUIIBLHOCTI B YaCTHHI aHAJII3Y
BIUIMBY HA NMOKA3HUKH OIOKETY

Bianosigno no n.7 Ilopsiaky, nepxkaBHa OMT 3a CKOpOYEHOIO MPOIEAYPOIO
nependayae NPOBEJEHHS aHaNI3y BIUIMBY HA MOKa3HUKU OIOJKETY B YKpaiHi.

3rinno 3 guctoM MO3  VYkpainu Big 20.06.2022  No25-01/13739/2-22
MEIUYHUMU TEXHOJOTisIMU TOpiBHsSHHA i JI3  Bemarmionepaza anbda €
Tajirionepasa anbda, IMIrIONEpasa, eIIriaycrar, MIMIycTaT Ta HaKparia
niaTpumytoua tepanist (HIIT). Tlpote, BignosiaHo no HactranoBu komnapatopoM mae
Ooytu JI3 abo iHIIa MeIUYHA TEXHOJIOTIs MOPIBHAHHS, IO € TMOTOYHOIO MPAKTUKOIO
JIKyBaHHS Ta HaWOUIBII MPU3HAYYBAHOKO Tepamielo B YKpaiHi, IO MIHPOKO
3aCTOCOBYETbCS y KIIHIYHIN mpakTuiil. B ToMy uMcni - BKIIOYEHI A0 Traly3eBUX
CTaHAApTIB y cpepi OXOPOHHU 3/I0POB'sl, Ta B YCTAHOBIEHOMY MOPSIIKY 3apEECTPOBaHI B
VYkpaidi s BIINOBIIHOTO IMOKa3aHHSA Ta JiHII JIIKyBaHHSA. BpaxoByrouu Te, 110
BIJIMOB1JTHO JI0 MPOBEICHOT0 aHANI3y KITHIYHOT €pEKTUBHOCTI OyJI0 BCTAHOBJICHO, 110
CUCTEMaTUYHHUI OIS HE MICTUTh pe3yibTaTiB kiiHiuHOI epexrtuBHocTi HIIT, JI3
eNIrJycTaT Ta MIMIyCcTaT HE 3apeecTpoBaHi B YKpaiHi Ta HE BKIIOYEHI JI0 Taly3eBHUX
CTaHAapTIB Y chepl OXOPOHU 370POB'S, @ OTXKE HE € MOTOYHOIO MPAKTUKOIO JIIKYBaHHS
Ta HaOUIBII MpU3HAYYBaHOIO Teparrieto B Ykpaini, HIIT, eniriycrar Ta mMiritycrat He
MOXKYTh PO3TJISAATUCS K MEIUYHI T€XHOJOT1i MOPIBHSAHHS JUIsl POBEJEHHS aHATI3y
BIUIMBY Ha TOKa3HWKU Oromkery. Takox 3BepHeHHS MO3 VYkpaiHu HE MICTHTH
iH(dOopMaIIii 1010 KITBKOCTI MAIlEHTIB, sIK1 OTPUMYIOTh TY UM 1HIITY TEPariio y “HOBOMY
crieHapii”.

Ak moka3yrTh MDKHApPOJMHI IMyOiKaiii peKoMeHAaIlldi BeJeHHS TMAalll€HTIB 13
xBopoOoro ['omre Tury 1, 70CBiA Ta opraxizamis HaAaHHS MEIUYHOI JOIMIOMOTH IIOJI0
BU3HAYCHHS BiAMOBIMHOCTI KpuTepisaM movyaTky 3T, o1iHKKH HEOOXITHOCTI IMOJAIBIIOT
Tepamii Ta mialip A03W MaTh BiIOYBAaTHCh B IHAMBIAyaIBHOMY TMOPSIKY 3
ypaxyBaHHSIM TIOTped KOXKHOTO TaIll€eHTa. 3a pe3yjbTaTaMu  KIIHIYHOTO,
7abopaTOpHOTO Ta  IHCTPYMEHTAJIBHOTO  MOHITOPHUHTY  KOXKHOTO  TaIli€HTa
MYJIBTUIUCIUATIIIHAPHOIO KOMICIEIO 13 KIHIYHUX €KCHEPTIB MPUHAMAETHCS PIllICHHS
10JT0 MO>KJIMBOCTI MEPEKITIOUEHHS MAIIEHTIB 3 OJTHOTO JIKaPCHKOTO 3ac00y Ha 1HITUN
(cepen npencraBaukiB O3T).

OTxe, BpaXxOBYIOUM HEBHU3HAYCHICTH MIOJI0 PO3MOAUTY MOTEHIIHHOI KITBKOCTI
JOPOCIIUX TAIIEHTIB, SKI MOXYTh OTPUMYBATH JIIKYBaHHS BeJarionepazorn amboda,
TANITIIONEepa3o0 anb(a Ta IMITTIONEPa30ld B paMKax ‘‘HOBOTO CIlEHApiro” Ta
BIICYTHICTh JIaHMX IIOJ0 KIIHIYHO IMATBEPKCHOI MOMIMBOCTI TEPEBEACHHS
MarieHTiB YKpaiHu Ha Tepariio Benarmorepa3or anbda y Hamanux MO3 Vkpainu
JOIATKOBUX MaTepiaiax, pe3yJbTaTH aHalli3y BIUIUBY Ha OIO/KET Ta MOPIBHSHHSA 13
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PEKOMEHJOBaHUMHU 3HAYEHHSMU WIKajdd BIUIMBY Ha OmKeT B YKpaiHi, He
IIPEJICTABIICHO.

ToMy ynmoBHOBa)KE€HUM OpPraHOM OyJIO MPOBEAEHO PO3PAXYHOK BUTPAT HA OJIHE
BBEJICHHS Ta HA piuHUi Kypc 3actocyBanHs P3T nia nikyBanHs xBopoOu ['omie 1 Tumy
Ha ojHoro mnamieHta (tabmuus 3). Po3paxyHku Oyio HpOBEIEHO BIAMOBIAHO 10
PEKOMEHIOBaHUX J103, 3a3HAYEHHUX B IHCTPYKUIAX JUIsl MEAMYHOTO 3acTocyBaHHs JI3, 3
ypaxyBaHHSM, IO CEpPEIHs Bara JOpOCJIOro nauieHTa CTaHoBUTh 70 Kr, Bara TUTUHU —
30 kr. BapricTe JiKyBaHHS YyciMa JIIKAPCBKUMH 3aco0amMu  poO3paxoBaHO 3
MaTeMaTUYHUM OKPYTJIEHHSAM HEOOX1HOI KUTBKOCTI (PIAKOHIB /10 LIJIOTO YUCia y OiK
30UIBIICHHS.

Tabnuus 3. AHani3 BUTpaT Ha OJIHE BBEJICHHS Ta Ha PIYHUN KypC 3aCTOCYBaHHS
O3T ans nikyBanHs xBopobu ['omre 1 Tvy Ha OIHOTO MalIEHTA

IMapametp Beaarnwunepasa | Tanirmwonepasa | Imironepasa
aabpa aabpa
dopma BHITYCKY Ta TIOPOIIIOK JIJIst MIOPOIIIOK TIOPOIIIOK JIJIst
JO3yBaHHS pPO3YUHY AJIS Tio(Ti30BaHUN | IPUTOTYBAHHS
1HOYy31i, 1o 400 | 11t po3uuHy JUIsl | KOHLIEHTpATy JUIs
OH; 1 dnakon 3 | iHdy3iit mo 200 | po3uuHy 15
MTOPOIITKOM Y OJH; 1 ¢nakon 3 | iHdy3iii mo 400
KapTOHHIM MTOPOIITKOM Y O o 1 abo 5
KopoO11i KapTOHHIM (bIakoHIB 3
KOpoOIIi MTOPOIITKOM Y
KapTOHHIM
KopoOIIi
Cxema 3acTOCyBaHH!, 60
OJl/kxr
KpatHicTh BBe/ICHHS B 26
piK
[ina 3a 1 dnmakon, rpu* 33 909,647 10 230,00% 30 888,85%

%8 11iHa 3 eNEeKTPOHHOI CHCTEMH IyOIYHIX 3aKyIiBeb BiAMOBIAHO 10 TOPriB 3a mpeamerom 3akymisii «IK 021:2015 — 33600000-6 dapmareBTHIHA
npoaykiis (Benarmonepasa anspa 400 O1)», 3amoBHuK — {IT «MenuuHi 3akymiBii YkpaiHu», Z0rosip mpo 3akymismro Big 19.11.2021 Ne 09/387-
11/2021: https://prozorro.gov.ua/tender/UA-2021-11-05-001186-b
29 1iHa 3 eNeKTPOHHOI CHCTEMH ITyOIYHIX 3aKyIiBeb BIAMOBIAHO 10 TOPriB 3a mpeamerom 3akymisii «IK 021:2015 — 33600000-6 dapmareBTiaHA
npoaykiis (Imirmonepasa abo Tanmirmonepasa ansga, abo Benarmonepasa ansda 200 Ol abo 400 OJ)», 3amoBHuk — JIT «MeauyHi 3aKymiBii
VYkpaiuu», 1orosip mpo 3akymismo Big 17.09.2021 Ne 09/209-09/2021: https://prozorro.gov.ua/tender/UA-2021-07-02-002838-c
30 11iHa 3 eNeKTPOHHOI CHCTEMH MyOIYHHX 3aKyIiBelb BiAMOBIAHO 10 TOPriB 3a mpeamerom 3akymisii «IK 021:2015 — 33600000-6 ®apmarieBTHIHA
npoaykuis (Imirmonepasza 400 O1)», 3amoBHuK — J{IT «MenuuHi 3akyniBiai YkpaiHu», Z0roBip mpo 3akymismo Bix 13.10.2021 Ne 09/288-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012777-c
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Hopocni
KinbkicTe ¢akoHiB Ha 1 11 21 11
BBEJICHHS
Butpatu Ha 1 BBeneHHS, 373 006,04 214 830,00 339 777,35
TPH

Burtpatu Ha namjienTa Ha 9698 157,04 5 585 580,00 8 834 211,10
1 pik, rpH

Himu
KinbkicTh ¢dakoHiB Ha 1 5 9 5
BBEICHHS
Butpatu Ha 1 BBeneHHS, 169 548,20 92 070,00 154 444,25
I'PH

Butparu Ha naiienta Ha 4 408 253,20 2 393 820,00 4 015 550,50
1 pik, rpH
*¢ionogiono 0o aucma MO3 Vkpainu 6io 09.06.2022 Ne25-01/12931/2-22 0ns nposedenHs
PO3PAxXYHKIB 0)10 BUKOPUCIAHO OCMAHHI OOCMYNHI 8APMOCMI TIKAPCOKUX 3AC0018 3a pe3yibmamamu

mopeis, npoeedenux /Il «Meouuni 3akynieni Vkpaiiiu», wo 0oCmynHi 8 eleKmpOHHIU cucmemi
nyoOniYHUX 3aKynieens

BianoBigHo 10 mpoBeaeHUX po3paxyHKIB Ha OJTHE BBeJeHHs JI3 Benmarmroepasa
anbga HeoOXinHo 11 (rakoHIB HA OTHOTO TOPOCIIOTO TallieHTa Ta 5 GJIaKOHIB HA OHY
IUTUHY, 110 Yy BapTicHOMY BuMIpi (26 BBemeHb) ctaHoBUTH 9 698 157,04 rpH Ta
4 408 253,20 rpH Ha 1 pik BianoBigHo. Ha oxHe BBeaenus JI3 rtamirmonepasa anbda
HeoOXiHO 21 ¢hakoH Ha OJTHOTO JOPOCIIOTO TallieHTa Ta 9 (J1akoHIB HA OJIHY IUTHHY,
0 y BapTicHOMY BuMipi (26 BBeneHb) ctaHoBuTh 5 585 580,00 rpH Ta 2 393 820,00
I'PH B 9acoBOMY ropu3oHTi Ha | pik BignmoBigHOo. Ha omne BBenenns JI3 imirmronepasa
HeoOxigHo 11 ¢uakoHIB Ha OIHOTO JOPOCIOTO MaiieHTa Ta 5 (IAKOHIB HA OAHY
TUTUHY, 10 y BapTicHoMy BuMIpi (26 BBemenb) ctaHoBUTH 8 834 211,10 rpH Ta
4 015 550,50 rpH B wacoBoMmy Topu3oHTI Ha | pik BimmoBigHo. OTXKe, IPOBEICHUI
aHai3 BUTpat Ha 3actocyBanHs O3T mis nikyBanHs xBopoou ["omre 1 Trmy Ha ogHOTO
MaIfi€eHTa CBIAYUTH PO TE, M0 HAWMEHI BUTPATHOIO OIIIIEI0 JIIKYBAaHHS € Tepalris
TANITITIONEpasoko anb(ha, HalJOPOKIOI0 — BEJariroepasoro anbga.

BignoBigno mo mmcra MO3 Vkpaiam Bim 09.06.2022 Ne25-01/12931/2-22
YIOBHOB)XCHHM OpPTaHOM OYJI0 JOJATKOBO MPOAHAI30BAHO MEPETIKHA BIIIKOTYBaHb
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pedepeHTHUX KpaiH Ta kpaiH CxigHoi €Bponu 3 METOI0 MOWIYKYy IiH (Ha piBHI

BUpPOOHHMKA) HA 3asBJIEHY MEIMYHY TeXHoJIorito ctaHoM Ha 01.07.2022 (Ttabnuus 4).

Tabmuus 4. Linn Ha nikapcbkuid 3acid Benarionepasa ainbpa B peepeHTHUX

KpaiHax Ta kpaiHax CxinHoi €Bponu

Kpaina ina 3a 1 paaxon Ilina B ekBiBaJIeHTI™

Anbanis BigcyTHs’!

Binopyck BigcyTHsa >

Bonrapis 2 400,96 GonrapcbKux 37 320,04 rpu
nes>?

Bocnis i ['epuerosuna BigcyTHsa

I'pemis 1 300,44% 39 535,59 rpu

EcTonis BigcyTHs®

Jlatsilicbka PecniyOmika | BigcyTHs®’

JIutBa BigcyTHS

MouoBa BincyTHs>

[TiBHiuHA MakeaoHis BincyTnsa*’

Pecniy6umika Ilosbima 4 827,60 3notux*! 31 314,23 rpu

PymyHnis 6 782,95 pyMyHCBKHX 41 687,36 rpH
nei*?

Cep0is BigcyTHa*

31 https://fsdksh.gov.al/wp-content/uploads/2022/04/vendim-2022-04-13-230.pdf

32 https://www.rceth.by/Refbank/reestr_drurregprice/results

33 https://portal.ncpr.bg/registers/pages/register/list-medicament.xhtml

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

3Shttps://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/106 1 2-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-
enswmatwsh-dioikhtikwn-metabolwn

36 https://www.ravimiregister.ee/en/publichomepage.aspx?pv=PublicDownloads

37 https://www.vmnvd.gov.lv/Iv/kompensejamo-zalu-saraksti
3https://ligoniukasa.lrv.1t/lt/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-4

39 https://amdm.gov.md/ro/page/catalog-national-de-preturi-de-producator-la-medicamente

40 https://fzo-org-mk.translate.goog/sifrarnik-lekovi-pzz?_x_tr_sl=mk&_x_tr_tl=ru&_x_tr_hl=ru&_x_tr_pto=sc

41 https://www.gov.pl/web/zdrowie/leki-refundowane

42 https://cnas.ro/lista-medicamente/

43 http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual
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Cnosanpka PecriyGmika 1 531,35 eBpo* 46 555,64 tpH
CrnoBeHis 1 241,59 eBpo® 37 746,45 rpu
Vropuiuna BigcyTHs*
Xopgarist 10 713,67 xyn*’ 43 246,80 rpu
Yecnka PecriyGmika 35 669,21 yecbkux kpou*® |43 830,33 rpu
Yopuoropist BigcyTHa®

*3a ogiyitinum xypcom HBY cmarnom na 01.07.2022°°,

OTxe, 111Ha Ha JIIKapCcbKUH 3aci0 Benaritoepasa ajabda 3a pe3ysibTaTaMu TOPTiB,
nposenenux JI1 «Menuuni 3akymiBii Ykpaiiu» Ha piBHi 33 909,64 rpH 3a 1 ¢uaxon,
€ HIDKUYOIO 3a I[IHU JTOCIHIJKYBAaHUX KpaiH y TPUBHEBOMY €KBIBAJICHT1, OKPIM IIIHH Y
Pecniy6uini Ilonsiia, sixka € Ha 8% HUKYOIO.

Takox BianosimHo 10 aucta MO3 Ykpainu Big 26.07.2022 Ne 25-01/16746/2-
22 Ta Big 08.08.2022 Ne25-01/17921/2-22 moao AOUUIBHOCTI YKJIaJaHHS JIOTOBOPIB
KEPOBAaHOTO JIOCTYITy YIMOBHOBKEHUM OpraHOM OYyJIO JOAATKOBO MpOaHalli30BaHO
pekomenaanii opranizamii 3 OMT iHmmx kpain momo JI3 Bemarmonepasa anbda
(Tabmunsg 5).

Tabmums 5. Pexomenpanii opranizamiii 3 OMT B iHmmx kpainax momao JI3
BeJarironepasa anbda

OMT opramni3anis Pexomennpamisa®

Hauionaabunii Orinka HEe MPOBOJIAIIACK.
IHCTUTYT OXOPOHH
310pOB’A i
JOCKOHAJIOCTI
MeAMYHOI 10TOMOT'H
Beaukoi bpuranii
(National Institute for
Health and Care
Excellence, NICE)

“ https://www.health.gov.sk/?zoznam-kategorizovanych-liekov

4 https://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivde/
4Shttp://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer_segedeszkoz_gyogyfurdo_tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegle
ges_ PUPHA .html

4T https://hzzo.hr/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova

48 https://www.sukl.cz/sukl/seznam-leciv-a-pzlu-hrazenych-ze-zdrav-pojisteni

49 https://fzocg.me/ckfinder/userfiles/files/folder_13/Lista%20ljekova%20decembar%202022_g.pdf

30 https://bank.gov.ua/ua/markets/exchangerates
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Koncopuiym 3
JIKapCHKHX 32C00iB
IHoTaanmii (Scottish
Medicines Consortium,
SMC)
“BeaarJounepasa
anb(a, NOPOLIOK AJIsl
poO34MHY s IHPy3ii
400 O (VPRIV®).
SMC Ne 681/11”,
07.09.2012%!

JI3  Benarmouepaza  anbda  PEKOMEHAOBAHO  JI0
BUKOPUCTaHHS B Mexkax HarioHanbHOI Ci1y>k0u 310pOB's
(NHS) Ilotnanmii.

BceranoBneno, 1m0  Benarmoonepasa  anbda  He
nocrynaetecsi iHmMM JI3  gns  mpoegenHss D3T
namieHTam 13 xgopo6oto ['omie 1 Tumy.

I[n  pexomenoayia  SMC  epaxosye  nepesacu
3acmocysanus cxemu oocmyny nayieumis (PAS), saxa
NOKpPAWY€E eKOHOMIUHY eeKkmueHicme enaziroyepasu
anvgha. 1 pexomenoayis SMC 3anexcumo 8i0 nocmiiHoi
oocmynnocmi PAS y meacax NHS [llomnanoii.

Pestome wo0o nopisnanbHux ekoHOMIUHUX OAHUX:
Komrmanis, 1o mojgana 3asBy, NpeCTaBUiIa Pe3yIbTaTH
MPOBEACHOTO aHaII3y MiHIMI3allll BUTPAT, y IKOMY OyJI0
nopiBHsiHO JI3 Benarmonepasa anbda 3 JI3 imirmronepasa
JUIsL TIpoBelieHHsS aoBroctpokoBoi M3T mamieHtam i3
xBopoOoto ['ome 1 tumy. B ananizi 0yjg0 BUKOPUCTAHO
MMOKUTTEBUM YAaCOBUM TOPU30HT. BHUTpaTh BKIFOYAIN
Butpatu Ha JI3 Ta ix BBeeHHs. B anamnizi 6yso BpaxoBaHo
1iny Bupoonuka (list price) JI3 imirmrornepasa.

Komnanis 3aseuna npo PAS, 6ionosiono 0o saxoi 6yno
3anponoHosano 3HUMNCKy Ha JI3 eenaenioyepaza anvga,
o 3acmocosyemuvcsi 00 yinu eupoonuxa (list price).
PesynpraTn mokaszanu, mo 6e3 PAS 3aranpHa oriHouHa
BapTICTh MOXXUTTEBOrO JIIKyBaHHs OJIHOTO marjieHTa JI3
Benarmonepasa anbda cranoButh 5 206 513,00 ¢yHTIB
crepninriB (231 348 801,90 rpu), JI3 imirmronepasa -
3973 868,00 ¢ynutiB crepminriB (176 576 837,65 rpH),
0 BKa3ye Ha Te, o JikyBaHHS JI3 Bemarmornepasa
anbda € nmopoxunm Ha 1 232 645,00 dbyHTIB cTepaiHTiB
(54 771 964,25 rpu) nopiBHsHO 3 JI3 imirmronepasa i,
omke, JI3 Benmarmorepasa anbda He Oyae JOMIHAHTHOIO
TEXHOJIOTIEI0 BIAMOBIIHO JI0 aHAJi3y MiHIMi3allii BUTpaT.
be3 PAS pesynapraTté mokazanu, mo 3arajbHa BapTiCTh
nikyBaHHs JI3 Bemarmronepaza aiab(da OJHOTO TaIli€HTa
MPOTITOM POKY CTaHOBUTH 226 067,00 pyHTIB CTEPHIHTIB
(10 045 174,11 rpn), JI3 imirmroniepaza - 173 198,00
¢dyuTiB crepminris (7 695 966,53 rpH), 1m0 BKa3ye Ha Te,
1o JikyBanHs JI3 Benarmronepasa anbda € TOpoKINM Ha

51 https://www.scottishmedicines.org.uk/medicines-advice/velaglucerase-vpriv-fullsubmission-68111/
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52 869,00 ¢yutiB crepainrie (2 349 207,58 rpH)
nopiBHsitHo 3 JI3  imirmonmepaza i, omxke, JI3
Benarimionepasa ainbhpa He  Oyae  JIOMIHAHTHOIO

TEXHOJIOTI€I0 BIAMOBIAHO 10 aHANI3y MIHIMI3al[li BUTpAT.
Opnak, sikio BpaxyBatu PAS npu npoBelieHHI aHami3y,
JI3 Benarmroriepasa anbgha crae EKOHOMIYHO e(DEKTUBHUM
BapiaHTOM JIIKYBaHHS.

AHaniz  YyTauMBOCTI  NOKa3zaB, [0 HOpH  BCIX
JOCJIJPKYBAaHUX CIIEHAPISIX 32 YMOBH 3acTocyBaHHs PAS
BeJarirolepasa ainb(da 3aIuIaeThes AemeBmmm JI3.
Byno BCTaHOBIEHO BIACYTHICTh 3HAYHMX HEAOJIKIB Yy
npoBesieHoMY aHanizi. Takum unHoM, JI3 Benarmonepasa
anb(da NpoAEeMOHCTPYBaB €KOHOMIYHY JIOIUIBHICTb.

HaunionajabHuii oprax 3
NMUTAHb OXOPOHH
310poB'a OpaHuii
(Haute Autorité de
santé or French
National Authority for
Health, HAS)

“VPRIV
(Beqrarumonepasa
anbQa), 14.04.201152

PexomennoBano BkitoueHHs JI3 Benarmonepasza anbda
70 Tepeniky Ha BiAIIKOAyBaHHS. BcraHoBieHOo, 1110
daktuyna Buroga (SMR) Benarmronepasu anbda npu
xBopoOi T'ome Tumy 1 € 3Ha4HOW. Y TAaIll€HTIB 13
3axBoproBaHHsM ['omre Tumy 1 Benarmroniepasa anbda €
albTEpHATUBOIO, Y  SIKOi  BIJCYTHE  TOKpAIICHHS
dakTuanoi Buroau (ASMR V).

[HbopMartis mo 0 eKOHOMIYHOT AOIITBHOCTI BiICYTHSI.

Kanajacobke areHTCTBO
JiKapCcbKHUX 32C00iB Ta
MEIUYHHUX TEeXHOJIOTii
(The Canadian Agency
for Drugs &
Technologies in Health,
CADTH)
“BeJiariouepasa
annda”, 28.10.2010%
“®3T pas JikyBaHHS
xBopoOu I'ome Tumy 1:
KJIiHIYHA

ExcriepTHHII KOHCYJIBTATUBHHN KOMITET 3 JIIKApPCHKHUX
3aco6iB Kananu (CEDAC) pexoMeHay€e BKIIOYEHHS /10
nepeniky JI3 Benarmronepaza anbda AJig TAIEHTIB 13
xBopoOoro Tome 1 TuUmy y IOPUCIOMKINIAX, SIKi
3a0e3neuytoTh (piHaHcyBaHHs JI3 iMirmronepasa, axuo ye
npuszeede 00 eKOHOMIL Koumis.

Y omHoMy 3 OOIpyHTYBaHb Ili€i peKOMEHMAIlil
3a3HAYAETHCS, M0 BeJarironepasa aibda € IemeBIIor
MOPIBHSHO 3 IMITIIONIEPA30r0 (3aJIeKHO BiJl J03W Ta Baru
MaIienHTa).

VY mepepaxynky Ha O]/ JI3 Benarmronepasa anbda (4,89
kaHancbkux gonapis (139,25 rpu) 3a OJl) € nemesmum,
HIX imirmronepaza (6,15 kanmaacekux gonapiB (175,13
rpH) 3a OJl). OgHak, BpaxoBYIOUM MOTEHIINHY 103y

>2 https://www.has-sante.fr/jcms/pprd_2985223/en/vpriv-velaglucerase-alpha

3 https://www.cadth.ca/velaglucerase-alfa
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eexkTUBHICTD”,

14.08.2017°

npenapaty Ta HaaBHICTH (uakoHiB 200 ta 400 O/
IMITTIIONEpa3u (MOPIBHAHO 3 TUM, IO BeJarilepasa
anb(a nocrynHa jumie y Burisial ¢paakony 400 OJ1), nins
NesKuX KOMOIHAIlM 103 1 Baru maifieHTa iMiriaorepasa
MOke OyTH JeIeBIIO0 (HampHKiIaa, s NeAlaTpUuyHUuX
NaIi€HTIB, K1 BaxaTh MeHie 10 Kr 1 moTpeOyroTh 1031
Bix 45 OJI/xr mo 60 OJI/kr).

Cepennst piuHa BapTiCTh JIKyBaHHS OJHOTO mnamieHTa JI3
Benarmionepaza anbda konuBaerbes Big 50 830,00
kaHajachkux nonapi (1 447 424,91 rpu) go 609 960,00
KaHaachkux noiapiB (17 369 098,97 rpH), 3anexkHO Bij
Baru marfieaTa (miama3oH: Big 20 kr g0 80 kr) 1 mo3u JI3
(miamazon: Bix 30 Od/kr no 60 O/l/kr). Y nopiBHSHHI 3
iMirmonepazor, e€auauM 1HImUM JI3 gus 3T, uro
JOCTYIMHUM TallieHTaM 3 XxBopoborw ['ome 1 Tumy y
Kanani, 3acrocyBanns JI3 Benarmronepasza anbda Moxe
npu3BecTH A0 ekoHoMii y 5 720,00 kaHaaCbKUX J1071apiB
(162 881,58 rpH) npu piuHidA BapTOCTI JiKyBaHHS 157
560,00 kanaacekux nonapis (4 486 647,05), 3ajiexHO Bij
703U JIIKyBaHHS Ta KUIbKOCTI JI3, sIKi y HaJJIUIIKY
(wastage).

JI3 Benmarmonepaza anbda BrIoueHo B “IIporpamy
BuHsTKOBOro noctyny”’ (Exceptional Access Program -
EAP). BiamoBigHO 10 3aKOHOJABCTBA, BHUKOHABYUU
JUPEKTOp YKIaB Yroaid 3 BHUPOOHUKAMU  IIOAO
B6CMAHOBIEHHS NIIb2OBUX YIH Ha JiKapcoKi 3acodou (Drug
Benefit Prices - DBP), siki BiIIIIKOJOBYIOTBCSI B paMKax
EAP. Bignosimno, DBP JI3 Benarmronepaza anbha
ctaHoBuTh 1 955,00 kanaacekux momnapiB (55 670,19
IpH)>.

ABcTpaliicbKHi
KOHCYJIbTATUBHUMI
KOMiTeT 3
(hapmaneBTHYHHUX
nepeBar
(Pharmaceutical

IIpoepama JI3, wo pamyroms sxcumms (Life Saving Drugs
Program - LSDP) - Bxmoueno™°.

Cxema papmayesmuunux ninve (Pharmaceutical Benefits
Scheme - PBS) - He peKOMEHI0BAHO" .

3 https://www.cadth.ca/enzyme-replacement-therapy-treatment-gaucher-disease-type- 1 -clinical -effectiveness
33 https://www.health.gov.on.ca/en/pro/programs/drugs/odbf/odbf_except_access.aspx

36 https://www.health.gov.au/resources/collections/life-saving-drugs-program-resources-gaucher-disease

37 https://www.pbs.gov.au/industry/listing/elements/pbac-meetings/psd/2012-03/velaglucerase-alfa.pdf
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Benefits Advisory
Committee, PBAC)

PBAC 3a3HauuB, 1m0 y 3B'3KYy 13 WMOBIPHO BHCOKOIO
BapTicTiO JI3 Benmarmionepasza anbda (HaBiTh 31 3HAYHOIO
3HIDKKOIO, TIOPIBHSHO 3 IMITJIIOIIEPa3010), BIH HE Oyne
BBKATHUCS €KOHOMIYHO €(DEKTUBHUM JIJIsl BKIIOUYEHHS 10
nepeniky B pamkax PBS, Tomy Oyino po3risiHyTo
MOJIMBICTh BKJIIOUECHHS Bemaritolnepasu anbga B LSDP.

ATeHTCTBO
(papmaneBTHYHOrO
MeHexkMeHTy HoBol
3enanaii
(Pharmaceutical
Management Agency,
PHARMAC)
“PilieHHA PO
BiAXMJICHHSA 3asIBOK HA
¢inancyBannsn”
(Decision to decline
inactive medicines
funding applications),
15.03.2021%8

Benarmroniepasa anbda BritoueHo 10 nepeniky JI3 momo
AKUX OYJI0 MPUUHSTO PILIEHHS PO BIIXUICHHS 3asBOK HA
(biHaHCYBaHHSI.

IncTuTyT SIKOCTI M
eeKTUBHOCTI Y
CHCTEMi OXOPOHH
3n0poB’ss HiMmeuunnu
(Institut fiir Qualitit
und Wirtschaftlichkeit
im Gesundheitswesen,
IQWiG)

O1iHKa HE MPOBOAMIACK.

ITaniiicbke areHTCTBO 3
JIiKaApChKHX 3aC00iB
(Agenzia Italiana del
Farmaco, AIFA)

Orrinka HEe MPOBOIAIIACK.

ArenrcTBo 3 OMT Ta
Tapu(pHOI cCUCTEeMH
Hoabmi (Agencja
Oceny Technologii

[Ipe3unieHT ATEeHTCTBAa peKOMEHYE BIAIIKOA0BYBaTH JI3
Bejarironepasa anba y pamkax girodoi JiKapChKOl
nporpamu  «JlikyBanHs xBopoOu [ome [ Tumy».
[Ipe3uieHT BBa)ka€ HEBUIIPABAAHUM CTBOPEHHS HOBOI

58 https://pharmac.govt.nz/news-and-resources/consultations-and-decisions/decision-2021-03-15-inactive-declines/
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Medycznych,
AOTMIT)
“PexoMeHaamis Ne
120/2013 Bin
09.09.2013. IIpe3ugeHTt
ATreHTCTBA 3 OHIHKH
TEXHOJIOTiil 0XOPOHH
310POB’Sl L1010
BiAIIKOYBaHHS
BAPTOCTI JIIKAPCHKOI0
3aco0y Vpriv
(Beqaruionepasa
aabpda) 400 O/,
NMOPOLIOK /sl PO3YHHY
s ingysiu, 20 mu,
EAN xona:
5909990816774, y
paMKax JiKapcbKol
nporpamu «JIikyBaHHs
xBopo0u I'ome I Tumy
BeJIArJIIIEePa3oro
anbpa (MKX-10:

E 75)»”, 09.09.2013%°

OKpeMOi mporpamMu 13 3a0e3MeUeHHs JIIKapChKUMU
3acobamu  «JlikyBanHa xBopobu Tome 1 Tumy
Benaronepasoro anbha (MKX-10: E 75)».

Benarmonepaza anbpa mae knacudikyBatucsa sk JI3
3arajgbHOi Tpynu, SK 1 IMIrJonepasa, fAkKa 3apas
(diHaHCYyeTbCS A JiKyBaHHA XBopoOu ['ome 1 tumy.
KpiM Toro, HeoOXiIHO CTaHIAPTU3yBaTU KPUTEPIl IS
ydacTi B mporpami (HEOOXiIHO MPOBOJAUTH T'E€HETUYHE
TecTyBaHH:). ¥V 38 a3xy 3 mum, wo @3T € dyarce dopoeoro,
OOYINIbHUM € 3HUICEHHS 8APMOCMI Mepanii.

Hauionaabunii
IHCTUTYT OXOPOHH
3nopoB'ss Hinepiaanais
(Zorginstituut
Nederland, ZIN)
“BeJiariouepasa
aasda (VPRIV) nas
TpuBaaoi ®3T npu
xBopo0i I'omre 1 Tumy”,
13.06.14%°

JI3 Benarmroriepasa anbha PeKOMEHIOBAHO BKIIOUUTU Y
nepernik. Y 3BiTI 3a3HA4YEHO, [0 anTedHl 3aKyIiBelIbH1
iinu (6e3 [1/IB) 1 Benarmronepasu anbda, 1 iMirIomnepasu
cTaHoBJIATH 939,75 eBpo (35 086,98 rpH) 3a duakon 200
Ol a1 879,50 eBpo 3a pimakon 400 OJ] (70 173,95 rpH),
BIJIMOBIIHO BUTpaTH Ha 28 1HIB JiKyBaHHs oboma JI3
(mamieHT 13 cepenHporo Baroto 70 kr, mo3za - 60 OJI/xr
oavH pa3 koxHi aBa THxkHI (=300 O/l/nenn)) - 39 469,50
eBpo (1 473 652,99 rpn).

IHcTUTYyT KIAIHIYHMX Ta
€KOHOMIYHMX
pocaimkens CIHIA
(Institute for Clinical

OuiHKa HEe MPOBOANIACK.

39 http://bipold.aotm.gov.pl/assets/files/zlecenia_mz/2013/169/REK/RP_120_2013_vpriv.pdf
Ohttps://www.zorginstituutnederland.nl/publicaties/adviezen/2013/06/13/velaglucerase-alfa-vpriv-bij-langdurige-enzymvervangingstherapie-bij-de-

ziekte-van-gaucher-type-1
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and Economic Review,
ICER)

*01151 NOPIBHIVBAHOCMI 8APMOCMI 8 2PH BKA3AHI 8 NEPEPAXYHKY 810N08IOHO 00 oghiyitinozo kypcy HBY
cmanom na 01.08.2022%

3a pe3yiapTaTaMu JOJATKOBO IPOBEACHOrO TMOLIYKY MyOsmiKauid, y SKUX
OLIIHIOBAJIaCh €KOHOMIYHA JOULIBHICTh B YACTUHI €()EKTUBHOCTI BUTPAT BUKOPUCTAHHS
Bejarironepasn anbda I JiKyBaHHS xBopobu ['ome Tumy 1, 3HaiigeHo
HUKYCHABEICH1 MyOJTiKaIrii:

1) van Dussen et al., 2014 “Amnaini3 BapTicTb-edekTuBHICTh 3T 17151 MiKyBaHHS
xBopo6u [ome Tumy 179

Mema: Ouinutu edextuBHicTh BUTpaT O3T MNOPIBHSIHO 31 CTAaHIAPTHOIO
MeIU4HOIO0 AornomMororo 6e3 @3T y KoropTi naiieHTiB i3 3axBoproBaHHsAM ['ome 1 Tumy
B Hinepnangax.

Memoo: mozenb nepexoay Mi>K CTaHAMHU.

Pezynomam™*: Tlpotarom 85 pokiB *KUTTS MAIIEHT, 1[0 HE OTPUMYE JIKYBaHHS
xBopobu ['ome 1 Tuny, renepye 48,9 pokiB 0e3 ypakeHHs OoCHOBHUX opraHiB (Years
free of end organ damage, YFEOD) (crimenekTomisi, yCKIaJHEHHS KICTKOBO1 CUCTEMH,
3MI0SIKICHA TYXJIMHA, MHOXKMHHI YCKJIAaJHEHHS) Ta 55,86 HOZaHUX POKIB KHUTTS,
ckopuroBanux 3a skictio (QALY). Ilouarok ®3T y cHMMOTOMAaTHYHOrO TMAaIi€EHTA
36utbmye pieeHb YFEOD nHa 12,8 pokiB, Tomi sk KUIbKiCTh oTpuMaHux QALY
30uIbIIyeThCs Ha 6,27. Cepenni mopiuni BuTpatu Ha D3T cknanaroTs Bix 124 000,00
eBpo (4 629 726,00 rpu) 1o 258 000,00 eBpo (9 632 817,00 rpH) Ha marienTa. Butpatu
Ha TOXUTTEBY P33T mounHarOYM 3 CUMITOMATUYHOT cTajii cTaHoBIATE S5 716 473,00
eBpo (213 433 094,16 rpu) npotu 171 780,00 eBpo (6 413 663,97 rpH) 6e3 D3T,
pisauns - 5 544 693,00 espo (207 019 430,19 rtpH). Omorce, inkpemeHmanbHull
nokazuux egexmuenocmi eumpam (ICER) wna oooamkosuii YFEOD ma Ha
oooamrkosuti QALY cmanosnsams 434 416,00 espo (16 219 572,98 epu) ma 884 994,00
€8po (33 042 578,48 epn) ionosiono.

2) Giraldo et. al., 2013 “Anauni3 BapTicTh-kopucTh JI3 Benmarmornepasa anbha ass
nikyBaHHS XBopoOu ['ome Tumy 1 B Icnanii”®

Mema: OriHKa €KOHOMIYHOI €(eKTHBHOCTI BeJlarjiionepasd anbha IPOTH
IMITITIOIIEpa3u sl JIiKyBaHHS XBopoOu ['ome 1 Tumy 3 mepcrnekTHBU HaIllOHAJIBHOT
CUCTEMHU OXOPOHHU 310poB’s Icanii.

Memoou: Amnami3 BapTICTb-KOPUCTh OYB TPOBEACHUH 3 BUKOPHCTAHHIM
MOJICITIOBaHHS, SIKE BKIJIFOYAJIO JIEPEBO PIIEHB JJIsl TOYATKOBOTO JIIKYBAaHHS MPOTITOM

61 https://bank.gov.ua/ua/markets/exchangerates
92 van Dussen L, Biegstraaten M, Hollak CE, Dijkgraat MG. Cost-effectiveness of enzyme replacement therapy for type 1 Gaucher disease. Orphanet J
Rare Dis. 2014 Apr 14;9:51. doi: 10.1186/1750-1172-9-51. PMID: 24731506; PMCID: PMC4022049 https://www.ncbi.nlm.nih.gov/pubmed/24731506
63 P. Giraldo, J. De La Serna, B. Espinds, PSY48 - Cost-utility of velaglucerase alpha for the treatment of type I gaucher disease in Spain, Value in
Health, Volume 16, Issue 3, 2013, Page A119, ISSN 1098-3015 https://www.valueinhealthjournal.com/article/S1098-3015(13)00642-
6/fulltext#relatedArticles
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IBOX POKIB Ta Mojesnb MapkoBa micis BianoBiAl Ha nposeneHHs O3T mporarom 2
pokiB. Monens MapkoBa BKJItO4asia MIiCTh CTAHIB 3/I0POB's: O€3CUMITOMHUM, JIETKUM,
CepellHI CTYMIHb TSKKOCTI, TSDKKUHM, CIUIEHEKTOMIS Ta cMepTh. B OCHOBY Mozeni
MOKJIa/IeHO LMK JOBXHHOIO B OJMH PIK Ta 4acOBUW Topu3oHT 39 pokiB. [laHi mpo
edexTuBHICT, Oynu oTpumaHi 3 pesynbrariB  npociaimkenHs HGT-GCB-039.
PesynbraTamu Oynu poku KUTTA cKopuroBadi 3a sikicTio (QALY) ta BuTpatu (cTaHoM
Ha 2011 pik).

Pezynomam™®: O0unBa migxoau 10 JIIKyBaHHS 3a0€3MeuUylOTh B CEPEIHBOMY
25,55 QALY. Cepennss BapTiCTh Benariolepasu ainbha Ha OJHOTO TMAaIll€EHTA
ctaHoBUTH 7 265 332,00 eBpo (271 262 068,22 rpH) nopiBusiHO 3 7 327 966,00 €Bpo
(273 600 602,56 rpH) s IMICIIOLEpa3d. AHaNi3 YYTIMBOCTI TOKaszaB, IO
Bejariolepasa ajabga J0CArHe HeHTPaaTbHOCT1 BUTPAT HaBITh MPH OLIBII BUCOKIH IiH1
OJIMHUIIIL.

Bucnosox: Benarmouepasa anbda € BapiaHTOM 3a0LIaJKEHHS (DiHAHCOBUX
pecypciB s JikyBaHHs xBopoOu [Nomie 1 Tumy, 1o 3abe3nedye MopiyHy eKOHOMIIO
NMOPIBHSAHO 3 imirmronepazorw. lle mocmimkeHHs mNpoBeneHO 3a miATpuMKU Shire

Pharmaceuticals Iberica.

*015 nopieH08anOCmi 6apmMocmi 8 2pH 6KA3AHI 8 NEPEPAXYHK) 8ION0BIOHO 00 ogiyitinozo Kypcy HBY
cmanom na 01.08.2022%¢

5) nani moao kopekTHOCTI iHdopmamii mpo HasiBHiCTH a00 BIACYTHICTH
€KOHOMIYHMX Ta KIIHIYHHX TepeBar 3aCcTOCYBAHHA JIKAPCHKOro 3acoly
NMOPiBHAHO 3 IHIIHUM JIIKAPCHLKUM 3aC000M 200 IHIIOKW MEIMYHOI0 TEXHOJIOTI€I0
(a0o ix BiACYTHOCTI), HAJIaHi 3asiIBHUKOM

Bignogiguo o .7 Iopsaky nepxaBaa OMT 3a ckopodeHOI0 POIEaYypOIO HE
nepeadavae MpPoOBeJACHHS SKCIIEPTHU3H MOJaHUX 3asIBHUKOM 3asBH 1 JOChE, HA IMTIICTaBI
SKUX MO>KHa 3pOOUTH BUCHOBOK ITPO KOPEKTHICTh HaIaHO1 1HGOpMAITii.

4. PekoMeHaalil 1010 BKJIIOYEHHA (BUKJIOYEHHS) JiKapChKOro 3acooy 10
(3) HamioHaJabHOro mnepeiky OCHOBHHUX JIIKAPCHKMX 3aco0iB Ta (a0o)
HOMEHKJIATYp (mepeJiikiB, CHHMCKIB, PeecTpiB), 110 3aKYNOBYKTbHCH 32 KOIITH
JAeP:KaBHOI0 OKKETY /ISl BUKOHAHHS MPOrpaM Ta 3[1iliCHeHHSI HEHTPAJIi30BaAHNX
3aX0liB 3 OXOPOHHU 310pPOB’sl, Ta (a00) pekoMeHAANLIl IOA0 3aCTOCYBAHHS /I
nijled OXOPOHM 30pPOB’sl JIIKaApCbKOro 3aco0y, omiara, 3akyniBiasi a0o
BiAIIKOAYBAaHHSI BApPTOCTi SKOr0 3AIMCHIOETHCS 3 METOKW BHUKOHAHHS
perioHajIbHUX HUIBOBHX NPOrpaM 3 OXOPOHM 30POB’fl, IO MNOBHICTIO 4YH
YaCcTKOBO (PiHAHCYIOTHCH 32 PaXyHOK KOWITIB MicueBHX OmoaxertiB, Ta (a00)
pexoMeHaanii Moo yKJIaJAeHHsT a00 NMPoaoB:KeHHs Ail (MpoJoHramii) 10roBopiB
KEePOBaHOro J0cTyny Ta (a00) iHmi pexomMeHaaii y pa3i HeoOXiTHOCTI yXBaJleHHSI
pillleHb B CHCTEMi OXOPOHH 310POB’A

64 https://bank.gov.ua/ua/markets/exchangerates
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Cranom Ha 13.07.2022 BignosinHo 10 38epHeHHss MO3 Ykpainu Big 09.06.2022
Ne 25-01/12931/2-22 Ta Bin 20.06.2022 Ne25-01/13739/2-22 npoBefeHO nepKaBHY
OMT 3a cKOpOUYEHOI MPOIEAYPOIO JIKAPCHKOro 3aco0y Beyaritoiepasa anbda as
nikyBaHHs xBopoou ['omie tun 1 (mopocnux Ta miteit). Binmoinuo no n. 22 Tlopsaky
BHCHOBOK YITOBHOBa)KEHOTO OpraHy Ma€ peKOMEHIAIIMHUN XapaKTep.

Cranom Ha 01.09.2022 0HOBJIEHO BUCHOBOK YIIOBHOBAXEHOI'O OpraHy Ha 3aluT
y mucti MO3 VYikpainu Big 26.07.2022 Ne 25-01/16746/2-22 ta Big 08.08.2022 Ne25-
01/17921/2-22 mono BHeceHHs 1H(OpMaIii Ipo AOLUUIBHICTh YKIaJaHHS JOTOBOPIB
KEpPOBAHOTO JIOCTYITY.

HepxxaBua OMT 3a ckopodeHOI0 MNpOLEaypOI0 WIOJN0 JIIKAPCHKOTO 3aco0y
BeNarmonepaza anbpa Ta TpenapataMd  MOPIBHSAHHS —Talirimolepasa anbda,
iMirmroniepasa A JiKyBaHHS XBopoOW ['ome Tum | mpoBeneHa Ha BHKOHAHHS
nianyHkTy 3 nyHkty 4 noctaHoBu KabGinety MinictpiB Ykpainu Big 23.12.2020 Ne
1300, a Takox mianyHkty 5, 7 nyHkTy 8 Ilopsanky 3a 3BeprHenHsm MO3.

CraHoM Ha J1aTy MiATOTOBKM BUCHOBKY MITJIyCTaT, €IIrTyCcTaT He 3apeecTpOBaHi
B YKpaiHi Ta He BKJIIOYEHI JO Tally3eBUX CTaHAApTIiB y c(epi OXOPOHHU 310pOB'S;
BIAMOBIAHO A0 YHIPIKOBAHOIO KIIHIYHOTO TMPOTOKOJY JIIKYBaHHS TAI[IEHTIB 3
xBopo6oto ['omie Tuny 1 371HCHIOETBCA 32 1OMTOMOTOI0 (PEPMEHTHOT 3aMICHOT Tepanii;
BIJIMOBIIHO /IO JIaHWX, HaJaHUX y Aonarky go jucta MO3 Big 16.02.2022 Ne 25-
04/4617/2-22, ctanom Ha 2022 pik 65 mamieHTiB 3 xBopoOoro ['ome Tumy 1 (51
nopocaux 1 14 gitedl) OTpUMYIOTH IMIrJIIOlepa3y, Belarironepasy aibda,
Tajirmonepasy anbda. TakuM UYMHOM, MIrIycTaT, eJirIycTaT Ta Halkpalia
HiATpUMYIOUa Tepariss HE € TOTOYHOK TPAKTHKOK JIIKYBaHHS Ta HAHOUIBIN
NpU3HAYYBAHOIO Tepamielo B YKpaiHi Ta Oylid BH3HA4YeHI HE pPEIICBAaHTHUMU
KOMITapaTopaMH sl Y KpaiHu.

3a pe3ynbTaTaMy aHali3y HAsBHOCTI BeJarioinepasu ajibha y Tramy3eBUX
CTaHJapTaxX y CUCTEM1 OXOPOHH 3JI0POB’ s YKpaiHU BCTAHOBJICHO, IO JIKapChKUM 3aci0
HE BKIIOYEHUNW B VYHIDIKOBAaHMM KIIHIYHMA TPOTOKOJI TIEPBUHHOI, BTOPHHHOI
(cmerianmizoBaHoi), TPETUHHOI (BHUCOKOCIICIIAII30BaHO) MEAWYHOI  JOTIOMOTH
“XBOPOBA I'OHIE”, 3atBepmkenuii Hakazom MO3 Ykpainu Big 19.08.2015 Ne529.
Opnaxk BuIIe3a3HaueHU Y Hi(IKOBaHUHN KITHIYHUA TPOTOKOJI MaB OyTH MEPETISTHY TUI
y nunHi 2018 poky, a BigTak #Ooro HeOOX1THO BUKOPUCTOBYBATH 3 00EPEKHICTIO.

3a pesynbTaTaMu aHajli3y MDKHAPOJAHUX TPETHUHHUX JIKEPEN JOKA30BUX JTaHHUX
3HaWIeHI pekoMeHanii moao dapmakorepamii xBopobu [ome 1 Tumy (poku
nyomikamiii 2011-2022 pp.), B AKX 3a3HA4YEHO, IO I JIKYBaHHS TMAIli€HTIB 3
xBOpo0Oor ['ome pekoMeHI0OBaHO 3aCTOCOBYBATHM Yy SKOCTI MEpIIOi JiHIT Tepamii
dbepMeHTHY 3aMiCHY TEpamiio 13 3a3HAYEHHSIM KPUTEPIiB MOYATKy Teparii, O4iKyBaHOT
BIJIMOBIZII HA JIKYBaHHA Ta KPHUTEPIIMH TMPUIMHEHHS JIKyBaHHSA. AJIbTEpHATHUBHI
METOJM JTIKYBaHHS OPOCIMX TAIIEHTIB 13 cuMOToMamu XxBopoOu ['omre 1 Tumy 3
JETKUM Ta CEPEeNHIM CTYNEHEM TSHKKOCTI: MIMTycTaT (MOXHa 3aCTOCOBYBATH Y
TMAII€HTIB, SIKI HE MOXYTh 200 He 0axalTh NPUUMATH (PEPMEHTHY 3aMICHY TEparmiio)
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Ta eJiraycTar (K nepiua JiiHig Teparii a0o sk IpOoAOBKEHHs Tepaii micias GepMeHTHOT
3aMICHOI Teparii).

JlomaTKOBO 3HAWIEHO Ta MPOAHATI30BaHO JOKYMEHT JlemapTaMeHTy OXOpPOHH
3nopoB's ABctpanmii 2022 poky, SKUIl ONKHCYye OpraHizaiiilHi yMOBH Ta BHMOTHU
OTPUMAaHHS JOCTYNY J0 MEBHUX JIIKAPCHKUX 3acO01B AJiA JIKyBaHHS XBopoOu ['ome
(tun 1) y pamkax Ilporpamu «JIiku, 1m0 pATYIOTH KUTTS», B AKOMY 3a3HAa4€HO, IIO
JiKapl MOXYTh MOAATH 3alUT HAa HAWOUIbII BIAMOBIIHWUNA Npenapar JIjs JIKyBaHHS
namienta (iMirarorepasa, Bejarionepasa aibda, Taiirawinepasa ansda). B nanomy
JOKYMEHT1 3a3Hay€Hl IIOYaTKOBI KpUTepii MNPUHHATHOCTI, TMOCTIAHI KpuUTepii
OPUMHATHOCTI Ta KpUTEP1l NPUMMHEHHS (PePMEHTHOI 3aMICHO1 Tepartii.

3a pesynbTaTaMu MOIIYKY BTOPUHHUX JKEpe iHGopMallii 11010 MOPIBHIBHOT
KJIIIHIYHOT e(eKTUBHOCTI Ta Oe3meku Benarimolnepasu aibda Ta MpenapaTaMu
NOPIBHSIHHS Tajirionepasa aiabda, iMiriatonepasa Juis JiKyBaHHs XBopoOu [omie Tun
1 Oyno BCTaHOBJIEHO, L0 HA MOMEHT MIATOTOBKHA BHUCHOBKY Yy BIIKPUTOMY JOCTYII
BIJICYTHI BTOPHUHHI JDKEpesia JOKAa30BHX JaHUX, SKI BKIKOYAIM B ceOe KIHIYHI
JOCJIIJDKEHHsST 3 0e3MOocepe/IHIM MPSIMUM TOPIBHAHHSAM BeJlarjironepasu aidbha Ta
BU3HAYCHUMH KOMIIapaTOpOM Tajlirironepasa anbda (anri. head-to-head trials).

Ji1st moanpioro ananizy OyB oOpaHuil cucreMatuyHuit orsig Shemesh E et al.,
2015 (BUCOKOT METOAOJOTIUHO1 SAKOCT1), METOIO SIKOr0o OyJi0 y3arajdbHEHHS HasiBHUX
JOCTYITHUX  JAaHUX  PaHJOMI30BaHUX  KOHTPOJIbOBAHMX  JIOCHIIKEHb MO0
edexkTuBHOCTI Ta Oe3meku (EepMEHTHOI 3aMiCHOI Teparii Ta cyOCTpaT peayKIlIHHOI
Tepanii s JIKyBaHHS JOPOCIUX Ta JiTeH 3 xBopoOoro ["orre.

VY naHmii cucteMaTHYHHM OTrJisi OyJno BKIIIOYEHO 8 MOCHIIKEHb, 3 HUX 6 -
BUBYAIM e(EeKTUBHICTh Ta Oe3rexky (epMeHTHOI 3aMiCHOI Teparii y MaIi€eHTiB 3
xBOpoOoro T'omie (MOPIBHAHHSA PI3HUX 103 IMITJIIONEpa3y, Belarioiepasyd aibda,
TaJITIIIoNEpasu aib(a, MOPIBHAHHS aNrjrolnepa3su 3 IMINIIONepa3or, MOPIBHSIHHS
JaCTOTH BBEJICHHsI IMITJIFOIIEpa3H) Ta 2 JIOCTIDKCHHS, B KX BUBYAIH €(PEKTUBHICTh
Ta Oe3neKy cyocTpaT peayKIiiHOT Teparrii.

Y KIHIYHOMY JOCHDKEHHI TpuBamicTio 9 wicamiB (Ben Turkia, 2013)
MOPIBHIOBAJIM M1k CO00T0 KITIHIYHY €(heKTHBHICTH Ta O6e3mneky imirmtonepaszu 60 O/I/kr
Ta Benarmronepasu anbda 60 OJI/kr koxHI aBa TWXKHI (y TPyMy iMirironepasu 0yio
BKJIFOUYEHO 17 mamieHTiB y rpymy Benaruronepasu - 17 namientis). I3 34 marientis 20
naifieHTiB (59%) mManu nonepeaHio CIIeHeKToMiro, a 9 (26%) Oynu AiTbMu. 32 TaHUMH
Ben Turkia, 2013 ue Oymno BHUSBICHO CYTTEBOI PI3HUII MDK IMITJIIOLEPA300 1
BEJIATIIIONEepa3o anbha MO0 JAWHAMIKM KOHIEHTpAIlli reMoriobiHy, KITbKOCTI
TPOMOOIIUTIB, KOJIM B aHaII3 OYJI1 BKIIFOUCHI BC1 YIACHUKH JTOCITIIHKEHHS (0THAK, KOIH
VYaCHHKY 3 CIUICHEKTOMIEIO B aHaAMHE31 OyJii BHKJIIOUEHI 3 aHaJi3y, criocTepiramracs
3HAYHA PI3HUIIST HAa KOPUCTH iMirmoriepasu). He Oyno BUABIICHO CYTTEBOT PI3HUIIL OO
3MIHM PO3MIPY TIE€UiHKK Ta PO3MIPY CeNe3iHKH, piBHSA XiToTpiosmmasu abo CCLI18-
PARC. Tloni6na wacrtota moOiuHMX eQeKTiB, MOB’SI3aHUX 3 MPUHOMOM TMpermapaTry
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(OupIIICTE TOB’SA3aHMX 3 1H(Y31€10), Oyia 3apeecTpoBaHa JJis BOX JOCIIIKYBaHUX
JKapChKUX 3aCO0IB.

VY nocnimxkeHH1 nopiBHSHHSA 403U 45 On/kr Benarmtonepasu ainbdpa vs 60 OJ1/kr
KOXxH1 2 THxkHI1 (Gonzalez, 2013) He Oysi0 ONKMCAaHO MOB’SI3aHUX 3 JIIKYBAaHHSAM peakiiil
rinepyyTiauBOCTI 200 cepio3HMX MOOIYHUX €(EKTiB, Kl 3arpoXKyBaJd KUTTIO. 3a
pesynbratamu  Gonzalez, 2013 wyepe3 12 MicauiB He OylO CYTTEBOI PIZHUII B
KOHIIEHTpaIlli TeMOIJo0IHy cepell MAalll€eHTIB 3 BCTAHOBJIEHHMM J[1arHO30M XBOPOOU
lNome 1 tunmy rpynu Benarmtonepasu ainbda 45 OJI/xr 1 60 OJI/kr kKoH1 JBa THXHI
(MD -0,04, 95% CI Big -1,16 mo 1,08); momo kimbkocti Tpomborutie (MD - 12,32,
95% CI Bix -50,04 no 25,40); moao po3mipiB neuinku — (MD 264,85, 95% CI Bix -
206,68 no 736,38) ta moa0 po3mipiB ceneszinku (MD 261,51, 95% CI Bix -1201,05 no
678,03). lllo cTocyeTbes piBHSA O10MapKepiB, TO MICHSA 12 MICSIiB JIIKyBaHHS yYaCHUKH
3 MATBEPAXKEHOI0 XBopoOoto ['omre 1 tumy, siki orpumysanu 60 OJI/kr Benarmrouepasu
anb(ha KOXKHI JIBa THUXKHI, MaJld OUTBIIUNA BIJICOTOK 3HWKEHHS (BI1J] BUXIIHOTO PIBHS)
aKTUBHOCTI XITOTPI03UIa31 B IJIa3M1 KPOB1 MOPIBHSIHO 3 MAIIEHTAMH, SIKI OTPUMYBAJIU
Benarmonepasy anbda 45 OJl/xr (MD 22,61, 95% CI Bin 7,65 no 37,57), ta CCL 18-
PARC (MD 16,70, 95% CI Bix 1,51 go 31,89) BinnosiaHo.

JlonaTkoBO HEOOXITHO 3BEPHYTH yBary, 1o aBropamu myosikarii Shemesh E et
al., 2015 He Oyno 3HAWIECHO SK TIANEO00-KOHTPOJIHLOBAHUX JOCTIIKEHb (HEPMEHTHOI
3aMICHOIT Teparii, TaK 1 KIITHIYHUX JTOCTIIHKEHb 3 0e3MocepeTHIM TPSAMUM MTOPIBHIHHAM
BeJarIoIepasu aibda Ta OJHUM 13 BUBHAUCHUX KOMITApATOPIB TAIITIIOIepas3a anbda
(anrn. head-to-head trials). ABTopamu myO:ikarii pe3yabTaTv 1M0/10 €(pEeKTUBHOCTI Ta
Oesnexu GepMEeHTHOT 3aMICHOT Tepalrii mpeJACcTaBIeH] y BUTIISA1 ONKUCY AOCIIKEeHb 0e3
iX y3arajdbHEHHS 3a JIOMIOMOTOIO0 TPOBEJEHHS METa-aHali3y, MEpeKeBOro MeTa-
aHamizy.

BpaxoByroun HEBHU3HAYEHICTh IIOAO PO3MOJIIY TMOTEHIIIHHOT KIUIBKOCTI
JOPOCTUX TAIlIEHTIB, SIKI MOXKYTh OTPMMYBATH JIKYBaHHS BeJIarjronepas3oro aiboda,
TaJITIIIONEpPa3ol anb(da Ta IMINIIONEpa3or B paMKax ‘“HOBOrO CIEHapi0” Ta
BIJICYTHICTh JAHUX IMOJ0 KIIHIYHO IiJATBEP/PKEHOI MOXKJIMBOCTI TIE€pPEBEICHHS
narieHTiB YKpaiHu Ha Tepariio Benarmorepa3or anbda y Hagmanux MO3 Vkpainu
J0JTATKOBUX Matepiajax, pe3yJbTaTH aHalli3y BIUIMBY Ha OIO/KET Ta MOPIBHSIHHS 13
PEKOMEHJIOBAaHUMHU 3HAYCHHSMU IIKadd BIUIMBY Ha OIOKET B YKpaiHi, He
MPEICTaBIICHO.

AmnHani3z BUTpaT Ha OJHE BBEJICHHS Ta HA PIYHUIN KypC 3aCTOCYBaHHS (epMEHTHOI
3aMiCHOI Teparii A JTiKyBaHHs XBopoOu ['omie 1 Tumy Ha OJTHOTO Malli€HTa MOKa3aB,
[0 Ha OJIHE BBEJICHHs JIIKAPCHKOTO 3aco0y Bemarmmorepaza anbda rHeoOximuo 11
¢d1akoHIB Ha OJHOTO JOPOCIOTO MaiieHTa Ta 5 (JIaKOHIB HA OJHY AWTHHY, IO Y
BapTicHOMY BUMIpi (26 BBeneHb) cTaHOBUTE 9 698 157,04 tpH Ta 4 408 253,20 rpH Ha
1 pik BigmoBimHo. Ha omHe BBeACHHS JIKapChbKOTro 3aco0y Taliriromnepas3a aibgha
HeoOxiaHO 21 dhakoH Ha OTHOTO AOPOCIIOTO MarfieHTa Ta 9 ¢haKoHIB Ha OJTHY TUTUHY,
110 y BapTicHOMY BuMipi (26 BBeaeHb) cTaHOBUTH 5 585 580,00 rpu Ta 2 393 820,00
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IPH B 4acCOBOMY TOpU30HTI Ha 1 pik BianoBinHO. Ha ogHe BBENEHHA JIIKapCHKOTO
3aco0y iMirmonepasa HeoOxinHo 11 (uakoHIB Ha OAHOTO JOPOCIOTO MAIllEHTa Ta S5
¢dbakoHIB Ha OJIHY AUTUHY, 110 y BapTiCHOMY BuMipi (26 BBEIE€Hb) CTAHOBUTH
8 834 211,10 rpu Ta 4 015 550,50 rpH B yacoBOMY ropu3oHTiI Ha 1 piK BIAIOBIAHO.
Omxe, mpoBeAeHUI NOPIBHSJIBHUIA aHali3 BUTPAT Ha 3aCTOCYBaHHA (PEPMEHTHOI
3aMICHOI Teparii j1s1 JiKyBaHHA XBopoOu ['omie 1 Tumy Ha OAHOIO MalieHTa CBIAYUTD
po Te, 10 HAaWMEHII BUTPATHOIO OIIIE€I0 JIIKYBaHHS € Tepamis Talirirolepa3oro
anbQa, HAlTOPOKUOIO — BENATIIIOLEPA3010 alb(da.

Takum uymHOM, XBopoOa l'omie BXOAUTH 10 NEPENIKYy pLAKICHUX (opdhaHHMX)
3aXBOPIOBaHb, 3aTBepipkeHoro HakazoM MO3 Vkpainu Big 27.10.2014 Ne 778,
3apeectpoBaHoro B MiHictepcTBi tocTuillii Ykpainu 13 nucromaga 2014 p. 3a Ne
1439/26216, sBignosigo m0 monoxeHb Konmemmii® Vkpaina B3sma Ha cebe
3000B’s13aHHA 3a0€3MeYnTH TMallleHTaM, Kl CTPaXJaroTh Ha piaKicHI (opdaHH1)
3aXBOPIOBaHHSI, Oe3MepepBHUN Ta OE30IIaTHUN JOCTYI A0 HEOOXITHUX JIKAPCHKUX
3aco0iB. BeaenHs maiieHTtiB 13 xBopoOoro Tome 1 Tumy nepenbavae iiKyBaHHS
(epMEHTHOIO 3aMICHOIO Tepari€l0 MPU YMOBI BIAMOBIAHOCTI KPUTEPISIM IMOYATKY
Tepamii Ta KpUTEpisiM OIIHKA e(EeKTUBHOCTI (EepMEHTHOI 3amicHOi Teparii. 3a
pe3ynbTaTamMu  npoBeneHoi aepkaBHoi OMT 3a  CKOpPOYEHOIO TPOIEAYPOIO
BCTAHOBJICHO, III0 BejariwIepasa anbda, IMITIOINEpa3a, Tamiriaonepasa aibdpa
NOpiBHSAHO e(eKTUBHI Ta OE3MeuYHl MpH JIIKyBaHHI MaIlleHTIB i3 xBopobOoro ['omre 1
tuny. Benarmronepasa anbda BriroueHa y Ilepenik nmikapchkux 3aco0iB, MEITUIHUX
BUpOOIB Ta JOMOMDKHHUX 3ac00iB J0 HHUX, IO 3aKYMOBYIOTbCSA Ha BHKOHAHHS
BIJIMOBITHUX yroj (0OTOBOPIB), YKIAJAEHUX 0COO00, YIOBHOBaKEHOIO Ha 3/IIMCHEHHS
3aKymiBesib y cdepl OXOPOHHM 3/I0pOB’s NI BUKOHAHHS TMporpam Ta 311HCHEHHS
[IEHTPATI30BAHUX 3aXO/AIB 3 OXOPOHU 3J0POB’Ss, IO 3aTBEPHKCHHIN MOCTAaHOBOIO
Ka6inery MinictpiB Ykpainu Bim 7 Oepesus 2022 p. Ne 216° 3a nokazaHmsaM:
Meouxamenmu 05 oimeltl, AKi cmpaxcoaroms Ha xeopody I'owe muny 1. Imirironepasa
abo Tamirmroniepasa anbda, abo Benarronepasa ajibda BKIOUEHA 3a TIOKa3aHHAM: 015
oopocaux 3 xeopobor ITowe muny 1 (100 % ob6csae 3akynieni 3a 0awoio
HOMEHKIAMYPHOI NO3UYIEI0 MAE OYmu 3aKynjieHutl 3a OOHUM 3 MPbOX JIKAPCbKUX
3ac00i8, N0 3aMOBAEHOI KIIbKOCMI ceped KilbKOX AlbMepPHAMUGHUX 3AMOB]IeHUX
NUKAPCObKUX 3ac00i6 He OONYCKAEMbC).

Otxe, 3BaKaloud Ha BUIICBUKIAJACHE, TP YMOBI, 11O TAIIEHT BiANOBIIATUME
KpUTEpisM 17151 PepMEHTHOT 3aMICHOT Teparii, TPy MPUHHATTI PIICHHS 1010 BHOOPY
KOHKPETHOTO JIIKapChKOTO 3aco0y Mg TMOYaTKy Teparii HeoOXiIHO BpaxOBYBaTH
EKOHOMIYHHMMA KPHUTEPid IIOAO0 TOKAa3HUKIB BUTPAT HA CXEMYy 3aCTOCYBaHHS Ta
pE3yNbTaTH aHANI3y BIUIMBY HA TOKA3HUKW OIODKETY IS BIAMOBIMHOI MOMYJSIIii
MaIi€HTIB, 00MparOUn HAWMEHII BUTPATHY TEParilo.

65 https://zakon.rada.gov.ua/laws/show/377-202 1 -p#Text
%6 https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text
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PekoMeH10BaHO MPOAOBKUTU 3a0e3nedeHHs HalieHTaMm 3 xBopoOoro ['ome 1
TUIY JOCTYII A0 CIIeUM(IUHOTO JIIKYBaHHS, IKE BOHU Hapa3l OTPUMYIOTh, BPaXOBYIOUHU
KpUTEPil OLIHKH €(hEeKTUBHOCTI PEPMEHTHOI 3aMICHOI Tepallii Ta KpuTepii BAKIIOUEHHS
3 MpOrpamu JiKyBaHHS ()EpPMEHTHOIO 3aMICHOIO Tepalli€lo npu xBopooi ['omre.

Januii BucHoBok Big 13.07.2022 0ys10 OHOBJIEHO IMiCIs OTPUMAHHS JHCTa
MO3 Vxkpaiau Bim 26.07.2022 Ne 25-01/16746/2-22 Tta Big 08.08.2022 Ne25-
01/17921/2-22 3 meTol0 BpaxyBaHHs MOJOXKeHb NoctaHoBU Kabinery MiHicTpiB
VYkpainu Big 22.07.2022 Ne 816 “IIpo BHecenHs 3MiH 10 noctanoB Kabinety MiHicTpiB
Vkpainu Bix 23 rpyans 2020 p. Ne 1300 1 Big 27 ciuns 2021 p. Ne 617 npu npoBeieHHi
nepxkaBHoi OMT 3a CKOpPOUEHOK MPOLENYPOI0 Ta BHECEHHS Yy BUCHOBOK
YIOBHOBAXEHOr0 oprany 3 jnaepxkaBHoi OMT 3a CKOpOYEHOW MPOUETYPOIO
JiKapchKOro 3aco0y Benarolepasa ainbda iHdopmallii npo JOMUIBHICTh YKJIaJaHHS
JIOTOBOPIB KEPOBAHOTO JIOCTYITY.

Otxe, 3a pe3yabTaTamMH TMpoBeaeHoi aepxkaBHoi OMT 3a CKOpOYEHOIO
MPOIIEAYPOI0 BCTAHOBJICHO, IO JOKa3W KIIIHIYHOI €(EKTUBHOCTI Ta Oe3MNeKu
BeJarmionepasa aibda TpH JIKyBaHHI TMalli€eHTiB 13 XBopoOoro [lome 1 Ttumy
IpeACTaBICHI CYpOTraTHUMH KIHIIEBUMHU TOYKAMH PaHJIOMI30BAaHUX KIIHIYHUX
JOCJTIJDKEHb (KOHIIEHTpAIlisl TeMOTJI001HY, KUTBKICTh TPOMOOITUTIB, pO3MIpP TIEYIHKH Ta
ceJIe3iHKH, T0O14H1 eeKTH), SKI CBiIUaTh, 0 BeJarjrolepas3a anbda € eheKTHBHOIO
Ta Ma€ COpUsITIUBHUMA podinb 6e3neku. Y nyoOnikauii Shemesh E et al., 2015 aBropu
pPOOJISATH BUCHOBOK, 10 32 JAHUMU PaHIOMI30BaHUX KOHTPOJIbOBAHUX JIOCHIIKEHb, SKi
Oynu pO3TISAHYTI Yy CHUCTEMAaTHMYHOMY OTJIsAl, HEMae KOJHHMX JO0Ka3iB, ski O
MiATBEPKYBAIM BUOIP OJHOTO JIIKAPCHKOrO 3aco0y Haj IHIIUM (cepell TPhOX
CXBaJICHUX TPEJCTABHUKIB (PEpMEHTHOT 3aMICHOI Teparrii) JJIs JIKyBaHHS MAIli€HTIB,
Kl paHillle He OTPUMYBAJIW JIKyBaHHS, IO JO03BOJSE KIIHIIIUCTAM J1aBaTH
pEeKOMEeH IaIlli MmaIieHTaM, BpaxoBYIOUHM HEMEINYH1 MIpKyBaHHS, HAITPUKJIAJ, BapTICTh
JKapChKOTO 3ac00y.

Ilima Ha mikapchbkui 3aci0 Benarjronepasa ainb(da 3a pe3yabTaTaMH TOPTiB,
nposenenux JI1 «Menuuni 3akymniBii Ykpaiau» cranom Ha nucronan 2021 poky Ha
piBHi 33 909,64 rpH 3a | ¢rakoH, € HIDKYOIO 3a IIHM JOCITIDKyBAaHUX KpaiH y
TPUBHEBOMY €KBiBaJIeHTI 3a odimiitauM kypcomM HBY ctanom ma 01.07.2022, oxpim
iinu y PeciyGoini [onbma, sika € Ha 8% HIDKUOTO.

3a pe3ynbpTaTaMu aHali3y peKoMeH aiii opranizamniii 3 OMT iHmmx Kpain 1mon0
JKapChKOTro 3aco0y Benarirolepasa anb(a BHIBICHO, 110 JIKapChKUM 3acid oTpuMaB
MO3UTUBHI PEKOMEHaIlii, TpoTe 3 ypaxXyBaHHAM BigNmoBigHUX yMoB - SMC
(IWotnangis), CADTH (Kanaga), HAS (®panmis), AOTMIT (Ilompma), ZIN
(Himepnanaun); e pexomenmoBano - PHARMAC (Hosa 3emanmis); oIiHka He
npoBoamiack - NICE (Bemuka bputanis), IQWiG (Himeuuuna), AIFA (Itanis), ICER
(CIA); BximroueHo B okpeMy nporpamy - PBAC (ABcTpaitis).
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3a pe3yiapTaTaMu JOJATKOBO IPOBEJAEHOTO IMONIYKY MyOJiKamid, y SKHX
OLIIHIOBAJIaCh €KOHOMIYHA JIOULIBHICTh B YACTUHI €()EKTUBHOCTI BUTPAT BUKOPUCTAHHS
Benarimonepasu anbda ayid JiKyBaHHS XxBopoOu [ome tumy 1, Oyno 3HaiineHo
nyounikanito van Dussen et al., 2014. 3a pe3ynbratamu OIIHKA €(PEKTUBHOCTI BUTpAT
(epMeHTHOT 3aMICHOT Tepartii HOPIBHSIHO 31 CTAHAAPTHOIO MEIUYHOIO JOIIOMOTOI0 0€3
(depmMeHTHOI 3amicHOi Tepamii y KOropTi Hami€eHTIB 13 xBopobOow [ome 1 tumy B
Hinepnangax BCTaHOBIICHO, 110 IHKPEMEHTAJIBHUHN TMOKA3HUK €(PEKTUBHOCTI BUTPAT
(ICER) na nonatkoBuit pik 6€3 ypaxkeHHs ocHOBHUX opraniB (Years free of end organ
damage, YFEOD) (cmieHekromis, yCKIaJHEHHS KICTKOBOi CHCTEMH, 3JIOSKICHA
NyXJMHA, MHOKWHHI YCKJIaJHEHHs1) cTaHOBIATH 434 416,00 eBpo (1110 32 oQiiiHUM
kypcoM HBY cranom na 01.08.2022 exBiBasientHo 16 219 572,98 rpu), ICER Ha pik
JIOIAHOTO KUTTSA, cKopuroBaHoro 3a sikicTio (QALY) - 884 994,00 eBpo (mo 3a
odimiinum kypcom HBY cranom na 01.08.2022 exBiBasientHo 33 042 578,48 rpH).
Takoxx ynmoBHOBa)K€HUM OopraHoM OyJo mpoaHali3oBaHo myousikanito Giraldo et. al.,
2013. 3a pe3ynbTaTamMu OILIHKMA €(PEKTUBHOCTI BUTPAT Besariiouepasu ajibda mpoTu
IMITJTIONIEpa3u s JIiKyBaHHS XBopoOu ['omie 1 Tumy 3 mepcrnekTUBU HalllOHAJIBHOI
CHUCTEMH OXOPOHH 370pOB’s IcmaHii BCTAaHOBJICHO, 110 OOWIBA MIIXOAH JI0 JIIKYBaHHS
3a0e3neuytoTh B cepennboMy 25,55 QALY. Cepenns BapTicTh Benarironepasu aibha
Ha OJIHOTO MarieHTa ctaHoBUTH 7 265 332,00 eBpo (110 3a odiuiinum kypcom HBY
ctanom Ha 01.08.2022 ekBiBanentHo 271 262 068,22 rpH) nopiBHaHO 3 7 327 966,00
eBpo (mo 3a odimiitaum kypcom HBY cranom Ha 01.08.2022 exBiBajIeHTHO
273 600 602,56 rpH) A IMITIIFOIIEPA3H.

BpaxoByroun ponatkoBe 3BepHeHHs MO3 mono HagaHHs iH@opmamii mpo
JOLIBHICTh YKJIaJaHHS JOTOBOPIB KEPOBAHOTO JOCTYIy 3BEPTAEMO yBary, MIO
nep>kaBHa OMT 3a  CKOpOUEHOIO MPONEAYpPOI0 He Tependadae MPOBEACHHS
(hapMaKOEKOHOMIYHOTO aHaJli3y 1 BUCHOBOK Ma€ IIE€BHI OOMEXKEHHs, a caMe BiJCyTHI
pe3yIbTaTH PO3PAXOBAHOTO I1HKPEMEHTAJIIBHOTO ITOKa3HMKa e()EKTHBHOCTI BHUTpPAT
ICER (saxmo moriapHO) B YKpaiHi Ta pEeKOMEHIOBaHUHN BIJCOTOK 3HIDKKH, HEOOXiTHI
JUTSL TOCSATHEHHS! €()eKTUBHOCT1 BUTPAT 3T1JIHO PEKOMEH/IOBAHUX TPAHUYHUX 3HAYCHD
ICER B YkpaiHi.

3asBieHW JIKapchKWil 3acid Bemarummionepasa anbpa € 1HHOBAIIHHUM,
BHCOKOBAPTICHUM, OJTHOJKEPEIIbHUM Ha PUHKY YKpainu Ta B cBiTi. [lokazano mocBin
MPOBEJICHHS aHaji3y MiHIMi3aIlli BUTpaT, 3aCTOCYBAaHHS 3HWXKOK /s (hiHAHCYBaHHS
JAHOTO JIIKapChKOro 3aco0y Ta pe3yiabTaTH OIlIHKM e(GEeKTUBHOCTI BUTpaT B
MDKHAPOIHIN MPAKTHUIIl CBIAYATH MPO BUCOKI 3HaueHHs nmoka3sHukiB [CER (mopiBHSIHO
31 CTaHJIAPTHOIO MEIMYHOIO JIOMOMOTOI 0e3 (epMEeHTHOI 3aMicHOI Teparlrii), M0
NEPEBUIYIOTh PEKOMEH/I0BaH1 TPAaHUYHI 3HAYCHHS.

[IpoBenenmii MOPIBHSAJIBPHUN aHaNi3 BUTPAT HA 3aCTOCYBaHHS (PEPMEHTHOI
3aMicHOI Tepamii ais JikyBaHHS XxBopoOu ['omie 1 Tumy Ha ogHOTO MaiieHTa B YKpaiHi
CBITYUTH MPO Te, M0 BelarimIepasa ambpa € HAWOLIBII BHUTPATHOIO OIIIIEI0
JIKyBaHHS, TOPIBHSHO 3 TaJITIIONEPa3o0 aidbda Ta IMITIIOLEPa3or0, BIAMNOBIIHO 10

46



Benazmoyepasa anvpa ons nixkyeanns xeopoou I'owe mun 1 (Oopocaux ma dimett), 01.09.2022

PO3paxyHKIB 3 BUKOPUCTAHHSIM OCTAHHIX JOCTYMHHUX I[IH Ha JIKAapChKi 3aco0u 3a
pesynbratamu Topris, npoBeaeHux JII «Menuuni 3akyniBii YKpaiHu», 10 JOCTYITHI
B €JEKTPOHHIM CHCTEMI MyOJIIYHUX 3aKyIiBEJIb Ha MOMEHT IPOBEJIECHHS JEpP>KaBHOL
OMT 3a cKOpOYEHOIO MPOLIEAYPOIO.

3a pesynbraramMu 3aciiaHHs EKCHepTHOro KOMITETY 3 OLIHKHA MEIUYHHUX
TexHojorid  JlepxaBHoro mianpuemMcTBa  «JlepkaBHMIl ~ €KCHEPTHUNA  LEHTP
MiHicTepcTBa OXOpOHU 3A0pOB'ss YKpainu», o Bigoynocsk 30.08.2022, 6yno HagaHO
HACTYIHI peKOMEHallli:

Jnst nmikyBaHHS TalieHTIB 3 XBopoOoro [ome Tuny 1 pexomeHAOBaHO
3aCTOCOBYBATH Y SIKOCTI mepuioi JiHli Tepamnii GpepMenTHy 3amicHy Tepanito (DO3T) 13
3a3HAYEHHSM KpUTEPIiB MOYaTKy Tepamii, O4iKyBaHOI BIJIMOBiJII HA JIKyBaHHA Ta
KPUTEPISIMU MPUNMHEHHS JIKyBaHHA. BinnmosigHo 1o manux, ctaHoMm Ha 2022 pik 65
namieHTiB 3 xBopoOoto ['ome tumy 1 (51 mopocnux 1 14 mited) OTpUMYIOTh
IMIrTIONIepasy, Benaritoepasy ainbda, Taairimonepasy aabda.

Benarmonepaza anbga, iMiriaronepasa, Talirionepasa anb(pa MOPIBHIHO
edekThBHI Ta Oe3MeuH1 sl JTIKyBaHHS Malli€HTIB 13 XBopoOoto ["ome tuny 1.

BpaxoByroun mnoreHIiiHo 3Ha4HUN BB Ha Ormomxer D3T, pominbHO
ONTHUMI3yBaTH BHOIp Tpemapary 1 3aCTOCYBaTH MpPOLENYypY ITOTOBOPY KEPOBAHOTO
pocrymy (AKI):

- TIpY IPUAHATTI PIMICHHS 100 BUOOPY KOHKPETHOTO JIIKAPCHKOTO 3ac00y ISt
MOYaTKy Teparii mamieHTiB 13 xBopoOoro ['omie Tumy 1 HEoOXigHO BpaxOBYBaTH
E€KOHOMIYHHMM KpHUTEpii II0A0 TOKA3HUKIB BUTPAT HA CXEMYy 3aCTOCYBaHHS Ta
pe3yibTaTh aHali3y BIUIMBY Ha IMOKa3HWKUA OFOKETY JUIs BIAMOBITHOT TOMYJISINT
NaIie€HTiB, OOMparOYM HaWMEHIN BUTpaTHY Teparmiro. [IpoBeneHuit MOPIBHAIBHUM
aHami3 BuTpat Ha 3actocyBaHHs 3T nns mikyBanHs xBopoou ["omie Tumy 1 Ha ogHOTO
naiieHra B YKpaiHi CBiIUMTH TNPO Te, IO Bejariwolepaza aidbha € HaOUIbII
BUTPATHOIO OMIII€I0 JIIKYBaHHS, TIOPIBHSHO 3 TaJlrjronepa3on anbha Ta
IMITTIONEpa3olo;

- pIIIEHHS 1100 MOXJIMBOCTI TIEPEKIIOUCHHS TAIlIEHTIB 3 OJHOTO JIKapChKOTO
3aco0y Ha iHmuH (cepen mnpeactaBHuUkiB ®3T) MOBMHHO mNpuUAMATHCA TPYHOIO
KIHIYHUX EKCIEePTIB 3a pe3yJbTaTaMu PO3TJSAY KOXKHOTO KIIHIYHOTO BHUMAAKY B
HAWBITYaTILHOMY TOPSIIKY;

- 3HM3UTHU 1iHY Ha 93% s gopocioro HaceiaeHHs 1 Ha 85% I JUTAYOTO
HaceleHHs. Po3paxoBaHO 3riHO  OI[IHOYHOTO IHKPEMEHTAJIBHOTO IMOKa3HHKA
edextuBHOCTI BUTpaT (ICER) 1 kpaitHporo moporooro 3HadeHds B 5 BBII Ha mymry
HaceJeHHs B YKpaiHi (HeedeKTUBHI BUTPATH): BAPTICTh JIKYBaHHS OJHIET TUTHHHU Ha
pik JI3 Benarmronepasa ansda 4 408 253,20 rpa. KoHcepBaTHBHO MPUITYCKAIOYH, IO
BeJarionepasa aiabha MoKe CTBOPUTH | pPiK TOAAHOTO KUTTS (TOBHICTIO BiTHOBITIOE
3I0pPOB’S TAIIEHTA 3 HYJIHOBOI MO3HAYKH SIKOCT1 KUTTS), oriHouHniA moka3sHuk [CER
Oyne ctanoButu 4 408 253,20 rpH (piuHa BapTICTh JiKyBaHHs) / 1 piK 10AAHOTO KUTTS,
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ckopuroBaHoro 3a skicTio (QALY) (mpumyiieHHs OO BIUIMBY Ha 3J0pPOB’S) =
4 408 253,20 rpu / QALY. Kpaitne noporose 3nauends 5 BBII Ha nymy HaceneHHs
3a nanumu 2021 poky cranoButs 131 944,00 rpu * 5 = 659 720,00 rpH;

- BIUTMB Ha OIO/KET (BapTICTh 3a0€3MeUeHHs BCIX Malli€HTIB 3 XBopoOoto ['o1ie)
HE MMOBUHEH MEPEBUIIYBATH PEKOMEHI0BaHE MOPOTrOBE 3HAUEHHS CTyNeHs (HPiHAHCOBOI
JOCTYITHOCTI, IO CTAHOBUTH Ha ChOTOAHI 176 MIIH TpH. BrimuB Ha 010/ KET MOBUHEH
OyTH pO3paxOBaHWIl Ha OCHOBI JAaHUX IIOJAO PO3MOJAUTY MOTEHIIIHOT KUIBKOCTI
JOpPOCIIUX TAIIEHTIB, SIKI MOXYTh OTPUMYBATH JIIKYBaHHs BeJariiolepaszor anbga,
TaJITIIIONEPa3or0 anb(a Ta IMITTIONEPa30l0 Ta JaHUX MO0 KIIHIYHO MIATBEPIKEHOT
MO>KJIMBOCTI MEPEBE/ICHHS Malll€HTIB Y KpaiHU 3 OJJHOTO JIIKAPCHKOTO 3ac00y HA IHIIUH
(cepen npencrapHukiB O3T);

- meperfisiHyTH YHi(iKOBaHMW KIIIHIYHUN NPOTOKOJ MEPBUHHOI, BTOPUHHOI
(cmerianizoBaHoi), TPETUHHOI (BUCOKOCIEIIAII30BaHOI) MEAUYHOI JOTMOMOTH
“XBOPOBA I'OIIE”, 3arBepmxenuit HakazoM MO3 Vkpainu Big 19.08.2015 Ne529 3
METOI0 aKTyajizalii KpuUTepliB  BKIIOYCHHS/BUKIIOYCHHS TAI[I€EHTIB, IMOKAa3HUKIB
edextuBHocti O3T;

- 3JIIHCHIOBATH MOHITOPHUHT Ta 301p peajbHUX JAHUX 100 KIIBKOCTI MAIlI€EHTIB
3 xBopoOoto ['omre Tuny 1 B YkpaiHi Ta Moka3HUKIB €EeKTUBHOCTI, O€3MEKU JTIKYBaHHS
3 MOJANBIINM iX aHAJII30M 3 METOI0 TOBTOPHOT OIIIHKM HA OCHOB1 OTPUMAaHUX JTAHUX.

5. Indopmanisi 1010 CTPOKY il BUCHOBKY YIIOBHOBAKEHOT0 OPraHy:

Bignoiguno 10 m. 21 Tlopsiaky BUCHOBOK YIOBHOBAXXEHOTO OpPraHy CTOCOBHO
BIJIMOBIIHOT MEIWYHOT TEXHOJIOT1i BBa)KA€TbCSI YMHHUM JIO MOMEHTY IPOBEIACHHS
HOBOT JIEP>KaBHOT OIIIHKK MEAUYHOI TEXHOJIOT1I.
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