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MDKAUCUWNNIHAPHI NPOBJIEMW

ornaa

Xsopofa lowe | npakmuuyi 2eMamono2a: panKg QiazHoCmMUKA
ma Cy4acui nigxoqgu qo subopy thepmenmuo3amicHol mepanii

Y kniHiuHi/ npakTULi Nikaps-reMaronora MoXxyTb TPANASTUCS NALiEHTH 3 opdaHHUMU 30XBOPIOBAHHSAMM, 30Kpema xBopob6oio MNowe. PaHHg giarHoctuka wiei naronorii
HUA3BMYAHO BAXKJIMBA, OCKiSIbKN A,O3BOJISIE CBOEYACHO PO3MOYATU NATOreHeTUYHY ¢pepmeHTHO3aMmicHy Tepanito (P3T) Ta 3ano6irTu po3BUTKY HE3BOPOTHUX YPUIKEHDb KiCTOK

i cyrno6iB Ta iHLMX XXUTTEBO BCDKIIMBUX OPraHiB.

Mo)xnugicTio 03HAOMUTUCS 3 OCTAHHIMU AAHMMM LLOAO AiarHocTuku Ta Bu6opy P3T y nauieHTie 3 xBopo6oio lNowe crana Xl HaykoBo-npakTMuHa KoHpepeHLis
3 mibxHapogaHolo yuacrtio «[lepcnekTMBM AiarHOCTUKM TA NiKYBAHHS reMAToJIONYHMX 30XBOPIOBAHBY, HA AKil eKcnepTH 3 pisHux perioHiB YkpaiHu, I3painio, Itanii,
YropLlumHu, KniHiLMcTi i no4aTkiBLi 06roBoploBanm Cy4dacHi TeHAeHLUii BeeHHs NauieHTiB.,

3 nonoBinmo «XBopoba [oire B mpakTuili
remMaToJjiora: KJiHidYHi BUNIaIKW, e(heKTUB-
HICTb JIIKyBaHHSI IMIIJIIOLEPa3010» BUCTY-
nuia Aouent Kadenpu KiiHiuHoi papmauii
TepHOMiILCHKOTO HALIOHAJIBLHOTO MEIMYHOTO
yuiBepcurery im. 1.51. Top6aueBcbKOro, Kan-
nuaar meanynux Hayk 3os Ilerpisna

Manngiii.
— 3a 1aHuMU E€BPOTENCHKOTO KOMITETY
\ 1. €KCIIePTIB i3 PiIKiCHUX 3aXBOPIOBaHb, Y CBi-
L Ti HasIBHi OJIM3BKO 8 THCSIY Op(haHHUX HO30-
Jsioriii. Jlo HUX HanexuTh xBopoba loire —
JIi30cCOMHa XBopo0Oa HakonuyeHHs. [laToreHeTHYHO OCHOBHOIO
TIPUYMHOIO PO3BUTKY 3aXBOPIOBAHHS € 1eillUT KUCIIOI 3-TITIOKO31-
J1a3u, 10 3yMOBJIIOE HAKOMMYEHHS [TI0KOLIepeOpo3uy B JlizocoMax
TKaHUHHUX Makpodaris, 3 ypaxkeHHSIM NepeBaKHO Cele3iHKU, Jie-
TeHb, TEYiHKH, KiCTOK i KiCTKOBOTO MO3KY. Buminstors Tpu tumnm
xBopoOu [o1ie, onHaK Haityacrille 3ycTpidaeTbes nepiunii Tu. st
HBOTO HE XapaKTepHe MepBUHHE YpaKeHHS LIEHTPaJIbHOI HEPBOBOI
CHCTEMU, a TIepedir CyNpOBOIKYETLCSI OPraHOMeTali€l0, reMaro-
JIOTIYHUMMU TIOPYLIEHHSMU W YPaXXEeHHSIM KiCTKOBOI TKAaHWHU.
3aJIeXXHO Bil CTYIIEHS TSIKKOCTI 3aXBOPIOBAHHS JOPOCII MALliEHTH
MOXYTb CKapXKUTHCS Ha 3arajibHy CJIa0KiCTh, OiTh Y XKMBOTI, KiCTKaXx,
3HUKEHHS afneTUTy, MEHOparii Ta MposiBU renaTocruieHoOMeralii,
aHeMii Ta TpoMOOLIMTOIEHII. B OKpeMuX XBOprX TaKOX CITOCTepira-
FOThCS KiCTKOBi KpM3H, SIKi BAHMKAIOTh YHACIIIIOK TOCTPOI illreMii
KiCTKOBO1 TKAHWHMU Ta TTOPYILIEHHS KPOBOOOITY i CYyTTPOBOIXKYIOThHCS
BUCHAXJIUBUM 00JIEM y KiCTKaX, TillepeMi€lo Ta JTUXOMAaHKOIO.
JeMiHepaizallisi KicTOK MOXe TPU3BOIUTH J0 OCTEOTeHii/ocTeo-
TOPO3Y Ta MaToJIOTiYHUX MEPEIOMiB, @ HEKPO3 CKEJIETHOI TKAHUHU —
110 TTOTpebu y 3aMiHi cyriioba. TooTo nmpodizakTiKa KiCTKOBUX ypa-
JKEHb € TUM KITIOUEM, SIKUIi O3BOJISIE YHUKHYTU CEPHO3HMX HACHi-
KiB KicTKOBOI matoorii mpu xBopo6i [ome (G. Marcucci et al., 2014).

J11s1 1abopaTOpHOTro MiATBEpIKeHHS XBopoou [olie ctix BUKOHA-
TH 3arajabHUI aHami3 kposi (3AK), 6ioximiuHumii aHaiz KpoBi (BAK)
i3 BUBHAUYEHHSIM aKTUBHOCTI ajaHiHaMiHoTpaHchepasu (AJIT), ac-
napratamiHoTpaHcdepasu (ACT), ynbTpa3ByKoOBe AOCITiIKEHHS
(Y3]1) opranis uepeBHoi mopoxHuHu (OYIT), crepHaIbHY MYHKILITO,
PEHTTEHOJIOTIYHE OCTiKEHHSI KiCTKOBOI TKaHUHU. JIJ151 ocTaTouHO-
rO MiaTBEepIKEeHHS IiarHO3y HEOOXiZHO BUBHAYNTH aKTUBHICTb (ep-
MEHTY IIIIOKOIIepeOpo31Ia3u METOIOM CyXOI IUISIMU KPOBi (MeTomu -
ka Dry Blood Spot, DBS), nipu ii 3HMXeHHI TPOBOAUTHCS 1OAATKOBA
JHK-niarHocTuka y 1aboparopii B ABCTpii, 110 € IOBHICTIO 0e3-
KOIITOBHOIO /is nanieHTiB. (I1{o6 oTpumaty KapTy mwis B3ITTS 6io-
MaTepiay 3 METOIO 1iarHOCTUKM PiIKICHUX 3aXBOPIOBaHb, CJIiJl 3BEp-
HytHcs 1o npeacrtaBHUKiB TOB «CaHodi-ABeHTic YKpaiHa».)

JunepeHiiiiHy miarHOCTUKY XBopoOu [o111e IpoBOAATE Bil TOCTpo-
10 J1iM0OIACTHOTO JIEWKO3Y, HEXOMXKKIHCHKOT JIiM(pOMU, XpOHIYHOTO
Mi€JIOLIMTAPHOTO JIEUKO3Y, Mi€JI0(iOpo3y Ta iHIIMX TeMaTOJOTIUHUX
3aXBOPIOBaHb. 3aTPUMKa AiarHOCTUKKY MOXeE TMPU3BECTU 10 PO3BUTKY
HaOUTBIIT YacTUX YCKIJIAMIHEHb: MATOJOTIYHUX TIEpesIOMiB, TPOTpecy-
FOUOTO YpaXkeHHSI MEeYiHKM, XPOHIYHOIO 0OJII0 Y KiCTKaX, 3aTPUMKU
POCTY, 3arpO3JIMBUX TSI XKUTTSI KPOBOTEY, TSDKKUX CEMTTUYHUX YCKITaT -
HeHb. CBO€UacHe BCTAHOBJIEHHS IiarHO3Y il HaJIeXHe JIiKyBaHHSI 103~
BOJISIFOTb 3HU3UTH TSDKKIiCTh XBOPOOM Ta ii HEraTMBHU BILIUB Ha SIKiCTb
JKWTTS TAITiEHTIB, a TAKOX 3aIT00IrTH PO3BUTKY HE3BOPOTHUX YCKIIA/I-
HeHb. PaHHE BCTaHOBIEHHSI IiarHO3Y B IUTSYOMY Billi € BKpail BaXJiu-
BMM, OCKiJIbKH CBOTOIHI TOCTYITHA e(heKTUBHA Ta Oe3IeYHa Tepaltisl.

JlixyBaHHs xBopoOu [o11ie Mae cUMIITOMaTUYHY (BUKOPUCTaHHS
3He0O0JTIOIYMX Mpenaparis, 6icocoHaris, mpenaparis 3ai3a, Mpo-
BEIEHHSI OPTOMEIMYHMX Ollepalliif) Ta MaToreHeTUYHY CKJIaloBi
(®3T Tta cydcTpaT3HMXKyloda Teparis). OnTuManbHe JTiKyBaHHS
BKJTIOUAE SIK CTelnbiyHy MaToreHeTUYHY Tepartilo, Tak i cCMMIIToMa-
TUYHI METOIHU Ta JIIKapChKi 3aCO0M.

OCHOBOIO MTATOTEHETUYHOI Teparlii € MpU3HAUYEHHS aHasora JIo/-
CBKOTO (hepMEHTY TTIOKOIIepeOpO3nIa3U, OTPMMAHOTO 32 JTOTIOMOT0I0
TeHHO-iHXXeHEepHUX TEXHOJIOTIH, — imirmouepa3u. Ha dapmanieBTiy-
HOMY PMHKY YKpaiHu BiH TpeAcTaBJeHUN TMpenapaTom
Ilepesnm® 400 OJ1* (TOB «Canodi-AseHTic YkpaiHa»). MeToo Ta-
KOTO JIiKyBaHHSI € 3ar100iraHHsI pO3BUTKY HE3BOPOTHMX ypaKeHb Ki-
CTOK, CYIJIO0iB Ta iHIIIMX XXUTTEBO BAXJIMBUX OpraHiB (IICUiHKH, Jie-
TeHb, HUPOK, CeJIe3iHKM), a TAKOX perpecyBaHHs a00 3MEHIIIEHHS
BUPAXXEHOCTI LIUTOIEHIYHOIO CUHAPOMY, 3MEHILIEHHSI PO3MIipiB ceJie-
3inku 1 revinku (N.J. Weinreb et al., 2015). 3a mzannmu N.J. Weinreb
Ta cmiBasT. (2006), imirmomepasa € mpemapaToM BUOOPY AJIsI TaTo-
TeHeTUYHOI Tepalrii mpu XxBopoOi Toiire, 0co6I1MBO B negiaTpuIHUX
TalliEHTIB Ta y BariTHKX. Jl03y Iperapary BU3Ha4aloTh iHIUBITyaTbHO
JUIs1 KOXKHOTO TALli€HTA 3 ypaXyBaHHSIM KJIiHIYHMX MIPOSIBIB 3aXBOPIO-
BaHHs1. CTaHIAPTHOIO CXEMOIO JIiKyBaHHSI € BHYTPillIHBOBEHHE BBE-
nenHs npenapary Iepesnm® 400 O] uepes KOXHi 2 THXKHI OXUTTE-
Bo. JliTsm JlikapchbKuit 3aci6 3acTocoByIOTh ¥ 103i 60 OJI/Kr Macu Tiia
3 iHTepBajioM 2 TvKHi. JIikyBaHHS B YKpaiHi CTajlo JOCTYITHUM 3aB/IsI-
KU TyMaHiTapHiii mporpami Sanofi Genzyme Ta aepkaBHill porpami.
KitouoBrMu 3aBIaHHSAMY Tepartii mpoTsroM 12-24 mic € 3MeHIIeHHSI
PO3MipiB BHYTPIlIIHiX OpraHiB (MeYiHKM, CeJe3iHKK), MOKpaIIEeHHS

reMaToJIOTiYHMX IMOKAa3HUKIB (MiIBUILEHHS PiBHSI TeMOTJI00iHy
Ta TPOMOOIIUTIB), 3MEHIIIEHHSI BUPAXEHOCTi UM KYIipyBaHHS 00JT10
y KiCTKax i KiCTKOBUX KPU3iB, TOKpAILEHHST SIKOCTI XXUTTSI.

3a nanumu N.J. Weinreb ta criiBast. (2006), ®@3T imirmioniepasoio
npoTsroM 4 pokiB y 196 naiieHTiB cynpoBomkysaocs y 99% Bumnaj-
Kax BiICYTHICTIO KiCTKOBUX Kpu3iB, y 70% — 3MeHIIIEHHIM GOJTIO
B KiCTKax, y 92% — xopekiui€eio aHemii, y 91% — pesepciero remaro-
Meraii, y 79% — peBepcieio cruieHoMmerainii Ta y 80% — minBuiieH-
HSIM KiJIBKOCTi TpoMOOoIuTiB. OTXE, TOJTOBHOIO METOIO JIiKyBaHHS
npenapatom Iepesum® 400 OJI € 3a6e3meueHHA HOPMAILHOI TPUBA-
JTOCTi Ta SIKOCTI XKUTTS TIALIIEHTIB 3 XBOpoOoto [ole, a TaKoX 3HKEH-
HS1 PUBUKY PO3BUTKY KJIiHIYHO 3HAYYIIMX BifJaJIeHUX HACITIIKIiB,
TaKMX SIK KiCTKOBI YCKJIaTHEHHSI.

KniHiYHNA BUNAAOK 1 s

Xsopa H., 29 pokis. Ckapru Ha 3aranbHy cnabkicts Ta 3anamopo-
YEHHSI.

AHamues. lNpu ornspi y autayoMy Biui BUSBNeHo 6nificTb WKipHUX
MOKPMBIB, 3ATPUMKY NCUXOMOTOPHOrO PO3BMUTKY Td AesiKe BiACTABAH-
Hs B pocTi. [na noganbloro obcrexeHHs auTMHY Byno rocnitanisosa-
HO Y AMUTSYE reMATONOriYHe BifAINeHHs KNiHiYHOI NikapHi M. TepHonine.

Pe3aynbrat na6oparopHux Ta iHCTPYMEHTANbHUX JOCHif-
eHb. 3AK: aHeMis cepeaHbOro CTyneHs TAXKOCTI, NifBULLEHHS WBMUA-
kocTi ociganHs eputpoumtie (LUOE); BAK: nigeuwenHs pisns AJTT, ACT;
KOQrynorpama: 3HWXeHHsi NpoTpoMbiHoBoro iHaekcy, TpoMbiHOBOro
yacy Ta sMicty ¢pibpuHoreny; Y3 OUYIM: renatocnneHomeranis; crep-
HaNbHA MyHKLs: BUsBReHHs KniTH lowe. Micna HanpaenexHs y Haujo-
HanbHy AuTaYy cneujanizosany nikaptio (HACI) «OXMATOUT» MO3
Ykpaiuu (M. Kuie) ans yTouHeHHs piarHosy aututi 6yno nposegeto
uMTONOriYHE AOCNIAXKEHHS NPEnapaTy KiCTKOBOro MO3KY TA BUSHOYEHO
QKTMBHICTb FiokoLepebpo3naasm B neikoumutax nepudepuuHoi Kposi
(Bimmivanocs sHMXEHHs AKTUBHOCTI bepMeHTy).

AiarHo3: xsopoba lNowe 1 TMRy; renatonieHanbHUM CUHAPOM; CHH-
APOM rinepcnneHiamy; sctaHoenenuii y 2002 p.

JlikyBaHHS:

« npenapar Liepeanm® 400 OAL y nosi 60 OLl/kr Ha oaHe BBeaeHHS;

e renaTonpoTekTopH;

e BiTAMiHOTEpAnis.

Yxe nicns neplioro BBEAEHHS IMIirIOLEpPasn CTaH AUTUHU 3HAYHO
MOKPALLMBCS 30 PAXYHOK 3MEHLUEHHS BUPOAXEHOCTI renaTonieHanbHo-
ro cuuapoMmy, saamwku. CborogHi xsopa H. nocriitHo oTpumye npe-
napat Llepesum® 400 OAL y niatpumyiouit gosi 40 OL/kr geiui
Ha Micaub. CtaH xBopoi 3aposinbHuit, nokasvukn 3AK y HopMmi,
PO3MipH NEYiHKM i cenesiHk1 3HaYHO 3MEHLWMUNKUCh. 3aBAAKM BYGCHOMY
npusHavenHio P3T y nauieHTkM He cnocTepiranucs 3MiHu 3 Goky KicT-
KOBOI CHUCTEMM.

BapTo maM’sitaTy i Ipo BaXJIMBIiCTh KOHTPOJIIO e(peKTUBHOCTI
®3T, akuii BKIOYaE MOHITOpUHT mokasHukKiB: 3AK (1 pas
Ha 1-3 mic), BAK (1 pa3 Ha 3-6 Mic), BU3HAUEHHST aKTUBHOCTI IJTFOKO-
1epedpo3uIa3y, CHpOBATKOBOI XiTOTPio3uaa3u, po3MipiB cee3iHKU
1 MeYiHKU, OLIIHIOBAaHHS CTaHY KiCTOK i CyTJIO0iB.

KniHiYHNA BUNAOK 2 s

Xsopa J1., 28 pokie.

AHaMmHes. Y gutauoMy Bili — cKapru Ha 3aranbHy cnabkicts, 3a-
NAMOPOYEHHS, HOCOBI KPOBOTEYi TA HASBHICTb METEXIANbHMX KPOBOBM-
nueie Ha Tini. Npu ornagi suseneHo Gnigictb WKipHMX NOKpMBiB, ne-
TexianbHi KPOBOBMJIMBM MO BCbOMY Tifi, AiesiKe BiACTABAHHS B POCTi,
renatocnneHomeranito. Ans poobcrexeHHs Gyna rocnitanizosaxa
Yy OMTA4Ye reMaTonoriyHe BiaaineHHs KniHiYHol nikapHi M. TepHonins.

Pe3ynbratu na6oparopHMx Ta iHCTPYMEHTANbHUX Jochip-
xeHb. 3AK: aHeMmis Taxkoro ctyneHs, TpoMboLMUTONEHIs TAXKOrO
crynens, nigsnwenHs LLOE; BAK: nigemuwenns pisua AJ1T, ACT; koa-
rynorpama: 3HMXeHHs NpoTpoMbiHoBoro iHaekcy, TpombiHoBoro yacy
Ta BMmicTy dibpuHoreny; Y3 OYN: renatrocnneHomeranis; crepHans-
HO NYHKLUiS: BusBReHi kKnitHu lowe. [ns yTouHeHHs AiarHo3y AUTMHA
6yna Hanpaenena y HOCJT «OXMATOUT» & M. Kuie, ne npoesenero
LMTONOriYHE AOCHIAKEHHS NPENAPATY KICTKOBOrO MO3KY TA BU3HQYEHO
OKTMBHICTb Lepebpo3naasu B nekoumuTax nepudbepryHoi KpoBi
(akTueHicTb B-rnioko3npasm craHosuna 1,58 npu Hopmi 14,0%1,0).

AiarHos: xeopoba lowe 1 TMny; renaronieHanbHWIt CMHAPOM;
CMHAPOM rinepcnieHi3aMy; HOPMOXPOMHA OHEMIst TAXKOFO CTyneHs;
TpoMbouuToneHis; giarHos sctaHosnenunity 2001 p.

JlikyBaHHs:

« npenapar Liepeanm® 400 Of1 y nosi 60 Ofl/«r Ha ogHe BBeAeHHS;

¢ renaTonpoTeKTopH;

« BiTaMiHOTEpanis;

e npenapartu 3anisa;

e nepenuBaHHS KPOBi.

Micns wectMMicsuHoro NikyBaHHS CTAH NALIEHTKM 3HAYHO NOKpPa-
LUMBCA 30 PAXYHOK 3MEHLUEHHS MPOSIBIB OHEMIYHOrO CUMHAPOMY, 3a-
anwku. Mpotsrom scboro xutTa xsopa J1. nocriiHo otpumye 3T
npenapatom Liepe3anm® 400 Of], renatonpoTtektopy Ta nepioauu-
Ho — npenapaTtu 3anisa. OcTaHHIM YacoM niaTPUMyIo4a go3a nikap-
cbkoro 3acoby Liepesmm® 400 O craHosuts 30 Of1/kr. Cran

NALIEHTKM CbOTOAHI 3GAOBINbHUIA: piBeHb remornobiny 120 r/n,
Tpomboumtn 130 THC.; 03HAK renatocnneHomerasnii HEMA€; aKTUBHICTb
xiToTpiosnaasn 3meHwunacs Big 6630 HMonb/rogxXmn ctaHom
Ha 28.07.2014 p. po 3006 HMonb/ropgxmn 28.04.2017 p.

TakuM yrHOM, CBO€YACHA AiarHOCTHKA XBopobu [oiie 1ae Mox-
JIABICTD Mpu3HayaTy HeoOxinHy 3T Ta 3am00irTH pO3BUTKY HE3BO-
POTHMX yCKJIaIHEHb i3 OOKY KiCTOK i CyrIo0iB Ta iHIIIMX OpraHiB
i cUCTeM, a TAKOX MOKPAIIUTHU SIKiCTh XUTTS Malli€EHTIB.

3asizyBauka IlenTpy opanHuX 3aXBOPIOBAHL
HICI «OXMATAWUT» MO3 VYkpainu
(M. KuiB), kanaunar menumunnx Hayk Haramis
Ouaekcannpisua ITiukyp BUCBiT/IMIA TEMY
BUOOpY Tepanii npu xBopooi [o1we.
— O3T — enuHuil ePeKTUBHUI METOM
MMaTOreHETUIHOTO JIiIKyBaHHS XBopoou [ore
B Ykpaini. Cborositi Ha hapMalieBTHIHOMY
PYHKY YKpaiHM JOCTYITHUMMU JIiIKApChKUMU
3acobamMu € iMirmonepasa (mpemapat
Iepesum® 400 OJI), Benarmolepasa anboha
Ta Tajlironepasa anbda. J{o3a JBOX OCTaH-
HIX TIpemnapartiB 11 (hepMEHTHO3aMICHOI Tepallii € CTaHmapTHOIO, TOMi
SIK TIPY 3aCTOCYBaHHI iMirToLepasu 103y Clif Mii0MpaTy iHIUBILY-
aJIbHO, a TICJIs JOCATHEHHST HEOOXiHOTO TeParneBTUYHOrO eheKTy
ii MoxxHa 3meHwmTH. Tpenapat Iepesum® 400 OJI MoxHa TTpU3HA-
YaTH MatieHTaM 3 XxBopo0oio [oiie 3 Tumy Ta BaritHuUM. IMirmonepasa
BBAXA€EThCs HalOLIbI BUBYeHUM nipenapaToM st D3 T. Lie ocobmm-
BO LIIHHE, OCKIJIbKY JUIS1 IETAIbHOTO BUBYEHHSI 3aC00Y, 1110 3aCTOCO-
BYETBCS JUIS JTiKyBaHHSI Op(haHHUX 3aXBOPIOBaHb, HEOOXITHO TyXe
Oararo yacy. Ha cboronHi Hakonu4eHa BejlMKa 1oka3oBa 6aza, sika
ATBEPIKYE Oe3MeKy iMIrTIolepa3y, y TOMY YMCITi Y BaTiTHUX.

Yei npenapatu 3T, sKi BUKOPUCTOBYIOTBCS IS TiIKyBaHHSI XBO-
po6u Ioiire, € 6ioOriYHMMM TIperapaTaMy Ta CIIPUSIOTh TOKPaIlleH-
HIO TeMaTOJIOTiYHMX TIOKA3HMKIB (30UIBIIYIOTh KOHIIEHTPALIil0 TeMO-
[J100iHY, TABUIIYIOTh KiIbKiCTh TPOMOOIIUTIB), 3MEHIIIYIOTh Cepe/-
Hill 00’e€M cele3iHKM Ta MeYiHKH, CIIPUSIOTh HOpMalli3allii pocTy
B MefiaTpUYHUX MALiEHTIB, 3MEHIIIEHHIO 0OJIIO B KiCTKAX Ta 3HWXKEH-
HIO PiBHS KJIIOYOBUX OiOMapKepiB TSKKOCTI epediry 3aXxBOPIOBaHHS.

Bubip onrrumanbHoi Teparii y mamieHTiB i3 xBopoboro [oiire morpe-
Oye B ILIIJIOMY pO3yMiHHS KJIIHIYHOTO TIepediry opcaHHOTO 3aXBOPIO-
BaHHS, BpaXyBaHHS Pi3HOMAHITHOCTI TeHOTHUITIB 1 (DEHOTUMIB Yy MO~
ITyJISILIL LUX MALiE€HTIB Ta 3HaHb 100 0COOJIMBOCTE 0i0JIOTIYHMX
npenapartiB. OgHaK, Ha TyMKY eKcriepTiB MixXHapomaHOi eKCIIepTHOL
panu 3 ophaHHKMX METAOOIUHMX 3aXBOPIOBAHb, 3aCiTaHHS SKOi 0YJI0
npoBeaeHo 3a nmigTpuMku TOB «CaHodi-ABeHTic YkpaiHa» 3 rpyaHs
2020 p., GioyoriuHi JIikapChKi 3ac00M HE € iNEHTUIHIUMU Yepe3 IXHIO
CKJIATHY CTPYKTYPY, CKJIAIHUI TIpo1iec 6i0TeXHOIOTiYHOTO BUPOOHU -
LITBA Ta Pi3HOMAHITHICTh IMOCTTPAHCISLUIAHUX MomMpiKaliii.
BupitaasHIM MOMEHTOM y TMTaHHSIX 0i0EKBIiBAJICHTHOCTI Ta B3aEMO-
3aMiHHOCTI JlikapCchbKUX 3ac00iB € iMyHOTeHHicTh. [IpoTe noBecTu
0i0eKBiBaJICHTHICTh Oi0JIOTYHUX JIIKAPCHKUX 3aC00iB, SIKi BAKOPHUCTO-
BYIOTbCSI TIPY PiIKiCHUX 3aXBOPIOBAHHSIX, Maiixke HEMOXJIUBO. ToMy
HEe MOXHa OyTH BIIEBHEHUM, L0 TPU 3MiHi OIHOTO JIiKapCbKOTO 3a-
co0y Ha iHIIMIT OyayTh HOCATHYTI OMHAKOBI TepaleBTUYHI e(peKTH
i 1110 Taka 3MiHa Oyme O6e3neyHor0. TakuM YMHOM, Oi0IOTivYHi JIiKap-
CbKi 32001 HE MOXHAa BBaXKaTu B3a€EMO3aMiHHUMU.

OTxe, BUOip Tepalrii y MalieHTiB 3 XBopo6oo [olle mpoBoanThCS
IHAMBIAyaTbHO 711 KOXKHOTO TAIliEHTa 32 yYacTIO JIiIKapiB Pi3HMX CITe-
LiaJIbHOCTE, MPU LbOMY 3MiHa Teparnii MOXe MPOBOAUTHUCS TLIbKU
KOMICIiiTHO Ta 32 HasIBHOCTi MEMUYHUX [TOKAa3aHb, 10 SIKUX HaJleXXaThb
HETIepeHOCUMICTh JIiIKapChKOTO 3ac00y a00 HEMOXJIMBICTh TOCSTTH
HEOOXiTHUX TepareBTUYHUX LiJIEH TPU HOTO BUKOPUCTAHHI.

3a nanumu S. Revel-Vilk ta cniBaBr. (2018), nauieHTiB i3 pinkic-
HUMM 3aXBOPIOBAaHHSIMU, TAKMMM sIK XBopoOa [olie, Mae BecTu Oa-
ratonpodiibHa rpymna eKCcrepTiB 3 BEIMKUM JOCBiIOM poOOTH 3 pi3-
HOMAaHITHUMU KJIiHIYHMMMU TIPOSBAMU Ta MOTEHLIMHUMU CYITyTHIMU
3aXBOPIOBAaHHSIMU. ABTOPY TaKOX 3a3HAYalOTh aJIbTepHATUBHI Me-
TOAM JIiIKYBaHHSI 3aXBOPIOBaHHS — CyOCTpaTpeayKyouy Teparito
(emiryycraT Ta MirmycraT), npenapaTy Ui siKoi ctaHoM Ha 2021 p.
B YKpaiHi He 3apeeCcTpOBaHi.

ToOTo HasiBHi GioOTiYHI JIiKapchKi 3aC00U, 1110 3aCTOCOBYIOThCS
y JIiKyBaHHi xBopoOu [oliie, He € B3aEMO3aMiHHUMMU, a 3aMiHa OIHO-
TO JIIKapChKOTO 3aCO0Y Ha iHIITUI MOXe IPOBOIUTHUCS TiTBKU KOMi-
CilfHO Ta 32 HAsSIBHOCTI BilMTOBIAHUX MEIUYHUX MOKA3aHb.

TakuM 4MHOM, paHHS JiarHOCTHKA XBOopoou [omie 3 ypaxyBaHHAM 0C00-
JIMBOCTe ii KIiHIYHOrO mepediry 1a€ MOKIMBICTb MPU3HAYATH BiIIO-
BiZlHE aTOreHeTHYHe JIiKyBaHHA iMirmouepasoio (npenapar Ilepesum®
400 O/1, TOB «Canodi-ABenTic YKpaina»), o 103B0JIS€ MOBHICTIO
CTa0LIi3yBaTH MATOIOTIYHMIA MPOLIEC, 3MEHIIUTH BUPAKEHICTD 3MiH
y KiCTKax i napeHxiMaTo3HHUX OpraHax, 3ano0irra po3BUTKY He3BOPOT-
HHX YCKJIAJIHEHb TA B LIJIOMY NOKPAIMTH SIKIiCTh XKUTTS NAIEHTIB.

S

Migrotysana IpuHa Hemiw

*[likapcekmi 3aci6 Liepesum® 400 Of], nopowiok A5 MpUroTyBaHHS KOHUEHTPATY Ana po3umHy ans indysii no 400 Ofl, sapeectposanmii 8 Yipaini. P.IT. N2 UA/8659/01/02. Haxkas MO3 N2 1504 sig 16.08.2018, aminu sHeceHo Hakasom MO3 N2 938 sig 14.05.2021.

3HO0PRQB S YKpaiHU




Nikapcbkun 3aci6 Liepe3um® 400 O] npoaeMoHCTpYBaB AOBroCTPOKOBY e()eKTUBHICTD,
Aobpe BUBYEHMI Npodinib 6e3neku | noHag 20 poKiB peasnibHOro KNIHIYHOrO JOCBIAY

NiKyBaHHs xBopo6bu owe."? ———ie S
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Cknap: Airo&‘a%eq 1 - d))‘laKOH npenapaty-MictuTb 400 O imirntouepasn. Jlikapcbka popma. [opoLlok Ans I'IpMI'OTyBaHHﬂ KOHLEHTPaTYy ANna po3ynHy Ans iHpysin.
PapmakoTepaneBTUIHE R . | MIVBAKOTh Ha TPaBHY CMCTEMY Ta MeTaboniyHi npolecu. Enaumi. Kog ATX AT6A B02. Moka3saHHs. Llepesvm® 400 O (lermouepasa) fiokasaHui ans
TpuBanol hepmeHTo3ami AT BC I‘IIE,’FBEDA)KGHVIM [.UaFHOSOM XBOPOHM I’OLue HEHEeMpPOHONaTUYHOro Tvmy (Tvn 1) a6o XPOHIYHOFO HEMPOHOMATUYHOIO TIny (TMI‘I 3) F|KI MatoTh KAIHIYHO 3HAYYLL
HEeHeBPOOriYHi NPOABM XBOPOGM: FIpOTHRO :

Ta iHwWi BuAan B3aemopAin. [ <

(Hacamnepes oTpUMaHi'gi CMOHTaHHWX nosmomnejlb Ta OI‘ly6J’IIKOBaHI/IX ornsiAiB) €TOCOBHO HOHaJJ 150 BariTHmX, AKi npunmanu Liepesnm® 400 O[], nokasytoTb, Lo 3aCTocyBaHHﬂ npenapaTy [OLinbHe
[N 3a6e3neyeHHs KOHTpomo 3a xBOPO6OIO IoLLe Mif L4ac BariTHoCTi. FopyBaHHs rpyaato. Hesifomo, 4u AoTpansise akTMBHa pe4oBuHa ripenapary y.rpyAHe MOJIoko XKIHKM, OfiHaK.(hepMEHTH, BIpOriaHO,
NepeTPaBOTLCA Y LTYHKOBO-KULLKOBOMY TPaKTi AUTUHK. Chig 6mi Oéep'G)KHI/IMM npw 3aCT-00yBaHHI npenapaty Liepesnm® 400 O] xiHKam, ki rofytoTe rpya/to. Cnocié sacTocyBaHHA Ta JO3M.
NikyBaHHA NaLjieHTa HEOBXIAHO 3AINCHIOBATM Nif HAarNAA0M Jlikaps, AKMI Mae. 4OCTaTHI ABCBI Ta Bonogie SHaHHAMM LIOAO JikyBaHHSA xBopo6U [oLue. JlosyeaHHs. [osy npenaparty Liepeaum® 400 O/
BU3HAYaIOTb IHAMBIAYANbHO /15 KOXHOIO XBOPOro 3 YpaxyBaHHAM KAiHIYHNX NPOABIB 3axBOPIOBAHHS. Byna rokasaHa eheKTUBHICTb PISHIX GXeM 03yBaHHA LLOAO AeAKMX ab0 YCiX HEHEBPOOTiYHMUX
NposABIB 3aXBOPIOBaHHA. 3aCTOCYBaHHA No4aTKkoBOI 4031 60 O1/Kr 1 pas Ha 2 TYXKHI NPUSBOANTD [1Q NMOKPALLEHHA reMaTosorivHNX Ta BiCLepalbHIX NapaMeTpis uepes 6 MicsLiB Big noyaTky Tepanir,

a nofanblie sikysaHHa npenapatom Liepeaum® 400 O[] 3ynyHae NporpecyBaHHs a0 3MEHLLYE TAXKICTb YpaXkeHb KICTKOBOI GUCTEMM. BBe}J,EHHﬂ HaMMEHLLIO 103K, ﬂKa cTaHoBuTL-15 Of1/Kr Macw Tina
1 pas Ha 2 TWxHi, NPU3BOANTb A0 MOKPALLEHHS reMaTONONIYHIX NapameTpiB i SMeHLLEHHS NposiBiB OpraHoMerariii, NPOTe He BMANBAE Ha KiCTKOBY, CUMATOMATUKY. CTaHAAPTHOIO CXEMOIO NliKyBaHHS

€ 0[HOPa30Ba BHYTPILIHbOBEHHa iHbY3id npenapaTy Liepeanm® 400 O KoxHi 2 TUxHi. Mo6iuHi peakuii. [1CrHOe, Kallenb, Kporns ﬂHKa/aHI‘IOHeBpOTML{HMM Habpsik, csep6n>¢< BUCUNAaHHS, peakuil
MNiABWLLEHOT YyTANBOCTI Ta iHLWI NoBGiYHI peakuil (AnB. IHCTPYKLito A8 MeanyHoro 3acTocyBaHHs). KaTeropist Bignycky. 3a peLentom. p

IHdopMaLLito HafaHo ckopoyeHo. MoBHa IHhOPMaLLis 3HAXOAUTLCA B IHCTPYKLT 415 MEANYHOrO 3aCTOCYBaHHA Npenapary. IHCTPYKLis Ana MeanyHoro 3aCTocyéaHHﬂ niKkapcbKoro 3acoby Liepeanm® 400 O/,
MOPOLLOK AN MPUrOTYBaHHS KOHLEHTPaTY AnA po34uHy Ana iHdysin no 400 OZ. PIT. N° UA/8659/01/02. Hakas MO3 N2 1504 Big 16.08:2018, 3miHu BHeceHo Hakazom MO3 N2 938 Big 14.05.2021.

IHbopMaLlis Mpo nikapcbKuii 3acié NpyU3HadeHa Ans MeauvHuX i bapmaueBTUYHUX NPaLUiBHUKIB AN1S PO3MOBCHOAXKEHHS Ha crieliani3oBaHNX ceMiHapax, KOHMEepPEeHLiaxX, eMMnosiymMax 3 MeAMYHOT TeMaTUKMK,
a TaKoX ANs PO3MILLEHHS Y crieliani3oBaHuX BUAAHHSX, MPU3HAYEHUX AN MeANYHMX Ta hapMaLeBTUYHUX NPaLiBHUKIB.

1. IHCTPYKUis N5 MeAMYHOrO 3aCTOCYBaHHSA Nikapcbkoro 3acoby Liepeanm® 400 O[], NOpoLOK A5 NPUroTyBaHHSA KOHLUEHTPaTY AN po3yvHy aAns iHdy3ain no 400 O, PI. N2 UA/8659/01/02. Hakas MO3
N¢ 1504 Big 16.08.2018, 3miHK BHeceHo HakazomM MO3 N2 938 Big 14.05.2021

2. Mistry PK, Batista JL, Andersson HC, et al. Transformation in pretreatment manifestations of Gaucher disease type 1 during two decades of alglucerase/imiglucerase enzyme replacement therapy in the
International Collaborative Gaucher Group (ICGG) Gaucher Registry. Am J Hematol. 2017;92(9):929-939. doi:10.1002/ajh.24801.

3. Serratrice C, Carballo S, Serratrice J, Stirnemann J. Imiglucerase in the management of Gaucher disease type 1: an evidence-based review of its place in therapy. Core Evid. 2016;11:37-47.

*[likapcbkuii 3acib Liepeanm® 400 O/1, NOpOLLOK Ans MPUroTYBaHHS KOHLEHTPATY AN PO34nHy Ans iHdy3in no 400 O/, 3apeecTpoBaHuii B YKpalHi.
PI1. N° UA/8659/01/02. Hakaz MO3 N°© 1504 Big 16.08.2018, 3MiHM BHeceHo Hakazom MO3 N2 938 Big 14.05.2021.
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