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PIAKICHI 3AXBOPIOBAHHA

KNIHIYHI AOCNIAXEHHA

Bigkpume gocnigXenna Gesneku JacmocysanHy
mani2nwuepasu anoha 8 nauichmis 13 xsopobow lowe,
qKI nompeoylomb (epMeHmuol 3amicHol mepanii

Y 6araroueHTPpOBOMY BiAKPUTOMY AOCAIAIKEHHI 3 PO3LUMPEHUM JOCTYNOM BUBHASU 6e3neKy peKOMGIHaHTHOI
Tanirmouepasu anbda, Lo eKCNpecy€eTbes POCIMHHUMU KNiITUHAMMU, Ansa depmeHTHOI 3amicHoi Tepanii (P3T)
Aopocnux i3 xeopo6oto MNowe (XI) 1 Tuny, aki paxiwe 3acrocosysanm imirnouepasy. MayieHtn otpumysanm
Tanirniouepasy anbgd KOXHI 2 THXX npoTtarom 9 mic y 03i, ekBiBaneHTHii nonepepHii ao3i imirmouepasu
(yactuHa A), 9Ky Hapani 6yno npogosxeHo Ao 33 mic (wactuHa B).

Kniouosi cnoBa: pepmentHa 3amicHa Tepanis, xsopoba lowe, Tanirnouepasa ansgpa, TpoMbouMTONEHiIs.

[MpuunHoo po3BUTKY XI' — Mi30COMHOI XBOPOOM HAKOMTUUEHHSI
(lysosomal storage disease; LSD) € peniecBHi MyTallii B reHi, 1110 KO-
nye B-rmokornepedposunasy (GCase) — hepMeHT, 110 PO3IIETLTIOE
rmokonepedposun [1]. Hemoctaths aktuBHicTs GCase mpu3BOAUTD
110 HAaKOMMYEHHSI TIIOKOLIepeOpOo3KY B Ji30cOMax, 1110, CBOEIO Yep-
010, TPU3BOIUTD O MOIIKOIKEHHS OPTaHiB i TKAHWH, 30KpeMa ce-
JIe3iHKM, MEYiHKY, KiCTOK, KiCTKOBOTO MO3KY, i HETATUBHO BILIMBA€E
Ha piBHi reMoro0iHy i TpoMOoLuTiB [2]. I3 3 TuniB XTI Halinommpe-
HiIlIO0 € HeHelipormaTnyHa (opma (1 twm) [2, 3].

JlocTymHi Ha CbOTOIHI MeTOAM JiKyBaHHS gopocux i3 XI' 1 tumy
oxortoioTh 3T pekombinanTHO GCase i cydocTpaT-peayKiiiitHy
teparmito (CPT) inribitopamu rmokosunepamincnntasu (GCS) [4, 5].
Pexomb6inanTHi popmu GCase: imMirmoniepasa, Bearolepasa aabda
i Tanirmonepasa anboa — cxsaneHi it @3T B 6araTbox KpaiHax CBiTy
1t tikyBaHHst XI' 1 Tumy sIK y Jiteit, Tak i B jopociux [6].

®3T e cranpaprom JikyBanHs XI 1 tumy [4]. Omnum i3 Takux npena-

pariB @3T € Tanirmonepasa aibpa — nepumii peKOMOIHAHTHHIA Tepanes-
THYHUIA OiJIOK HA OCHOBI POCTMHHMX KJITHH, sIkuii y 2012 p. Oyio cXBajieHO
FDA nns BukopucTanus y moman. [litoua peqoBrHa BUPOOJISIETHCS 3a
noromoroio cuctemu excrpecii ProCellEx, 1110 BUKopucToBye poc-
JIVHHI KJIITUHY MOPKBU U1l BUTOTOBJIEHHS (DePMEHTIB ISl 3aMiCHOL
Tepartii 3a TexHosorieto pekombinanTHoi JIHK. TTporec BinOyBaeThest
B OZIHOPA30BUX OiopeakTopax, IO He MiCTSTh TBAPUHHUX KOMITOHEH-
TiB |7, 8]. [louaTkoBe cXBaJieHHsT 3aCTOCYBAHHSI TAIIITIONEPA3H alibha
y Iopociux Oyio 3acHOBaHe Ha pesynbratax (asu I mocmimkeHHs,
npoBeaeHoro B rpymi mauieHTi i3 XI' 1 tumy (PB-06-001), siki paHimie
He oTpuMyBaJM JiikyBaHH [9]. Besmneky it epekTUBHICTD TIpenapary
OLIIHIOBAIM B YMCIEHHUX KJIiHIYHUX BUTIPOOYBAHHSX, ¥ TOMY YHCIL
3 BUBYEHHSI (hapmakokiHeTuku [10], mocmimkeHHsx cdazu I [11], 17 kii-
HiuHuX fnochimkensb dasu 111, npoeneHux 3a yyactio gopocnux |9,
12-15] i miteit [15-17], sixi abo He oTpumyBamu JikyBaHHs [9, 12, 13,
16, 17], abo paninre npuitMain imirmouepasy |14, 15, 17].
Y 0opocnnx, SiKi He OTpUMYyBanV NikyBaHHs, 3aCTOCYBaHHS Tanirio-
Lepa3u anbda Cnpursio 3MeHLIeHHI0 06'eMiB CenesiHKKM 1 NeYiHKK,
a Takox MOMiMLLIeHHIO reMaToNoriYHNX napameTpis i bioMapkepis
yepes 9 mic (PB-06-001) [9]. Lli pe3ynbrati 30epiranmca 0o 5 po-
kiB Tepanii (PB-06-007) [13]. Tak camo noniniieHHs croctepiran
i B nefiaTpUYHNX NaLLEHTIB, AKi paHille He OTPUMYBanV NiKyBaHHS,
yepes 12 Mic (PB-06-005) [16], pe3ynsrati 36epiranvcs 4o 3 po-
KiB Tepanii Tanirniouepasolo ansda (PB-06-006) [17]. Y popocamx
i [iTen, sKi nepenunn 3 imMirnouepasn Ha Tanirnouepasy anbda,
00'eMM cenesiHkI 1 NeYiHKKM, a TakoX remaTonorivHi napameTpu
i bioMapKepw 3anuLIanucs CTabiNbHUMM 10 3 POKIB NiKyBaHHS
(PB-06-003 [14]iPB-06-006 [17] BignosiaHo).

Tanirmonepa3sy anbda cxBajeHO B 0araTbox KpaiHax JUisl 3aCTO-
cyBaHHS B nopociux i aitedt i3 XI' 1 tumy (Tab6m. 1.). ¥ 2009 porti,
110 3aTBEPKEHHS Tajirmouepasu anbda i Benariouepasu anboa,
YHACJIiIOK BipyCHOI KOHTaMiHallii 6iopeakTopa Ha OCHOBHOMY BM-
POOHMYOMY MiANPUEMCTBI BUPOOHUUTBO iMirIOLIEpa3u OyJ10 TUM-
YaCOBO MPUIIMHEHO, 110 COPUYMHIIO i gediut B ychoMy cBiti [18].
VY Bianosigb Ha Hectauy imirmonepasu FDA 3axkanaino, o0 Protalix
Biotherapeutics i Shire iHilitoBami 3acTOCYBaHHSI MPOTOKOJIB i3 Ji-
KYBaHH i3 3aCTOCYBaHHSIM IXHiX ITpernapariB y XBOPHX, 3aBISIKK YOMY
GaraTo mauieHTiB 3Morau nmpogosxut 3T Tajinmonepasolo atbha
abo Benarolepasolo anbgha yepe3 posmmpenuii oty [18]. ¥ crarri
HaBelIeHO MiICYMKU OTPUMaHUX KJIiHIYHMX JaHUX 0araToleHTpo-
BOTO JOCHIIKEHHSI 3 PO3IIMPEHUM JTOCTYIIOM OO TaJlirIolepasu

anbga (PB-06-004), posnouaroro y Binmosins Ha 3anuT FDA, metoio
SIKOTO OyJ1a olliHKa 0e3MeKM 3aCTOCYyBaHHs Taliriouepasu aibda
B marieHTiB i3 XI" I tumy, mo 3ammmcs 6e3 @3T vepes neditmr
iMirTronepasu.

Mamepianu i Memogu

Jusaiin nocaimkenns. PB-06-004 (NCT00962260) daza I11 6araro-
LEHTPOBOTO AOCTIIKEHHS 3 PO3IIMPEHNM TOCTYIIOM, SIKE TPOBO/IM-
nock y 18 nocnimauipkux nentpax CLUA Ta [3paimo. OcHoBha Meta
JOCTIKEHHS] — OLiHKA Oe3MeKH npenapary.

[Tin yac mocnimKeHHs B paMKax pyTMHHOTO J1ab0paTOpHOro oocTe-
JKEHHSI BU3HAYQIM KOHLEHTPALIi0 FeMOIO0iHY i KiTbKICTb TPOMOOLIM-
TiB. Lli moka3HuKu Oyau TOCTYMTHUMMU TSI OLLHKH.

TpuBasicTb goCHiIKEHHs cTaHOBMIA TPUOIM3HO 33 Mic i cKJla-
nanacs 3 TBOX YaCTHH: YacTHHA A TpuBaa 9 Mic i mossiraia B 3acTo-
CYBaHHS TaJirmonepasu aibda; y yactuHi B, sika TpuBana 24 mic,
MalieHTH 3a 6axkaHHSAM OTPUMYBAJIM Tpernapar YIpoaoBx 1ie 24 mic
ab0 J10 TOTO MOMEHTY, KOJI BiH CTaB KOMEPIIiifHO TOCTYITHVIM.

[TanienTn, sKi BixnoBina M KpuTEpisiM BiOOPY, OTPHMYBAJIM BHYTpilll-
HbOBeHHi iHy3ii Tanirmonepasu anbga 1 pa3 Ha 2 THXK B 103i, aHAJIOTIY-
Hiii 103i imirTIOnEepasu, Ky BoHM 3actococyBaiu panime. [Tpu nopis-
HSIHHI KJTiHIYHUX Pe3yabTaTiB y MAli€HTIB, SIKi paHillle OTPUMYBAIH
iMirmonepasy, IK KOHTPOJIb BUKOPUCTOBYBAJIM JaHi OMEPeIHbOTO
KJIIHIYHOTO aHAMHE3Y i Ta00paTOPHUX MOKA3HUKIB.

ManienTn. [TatienTy, sKi Bianosinanu Kputepism Binbopy: 4oio-
BiKM i XiHKM BikoM Bi 18 pokiB i3 miarHozom XI' 1 Tuy, ski paHirie
OTPUMYBAJIM iMITJTIOIIepa3y. 3r00M, 3TiTHO 3 MOTPABKOIO 0 TIPOTO-
KOJTY, Ha y4acThb y JOCTIMKEHHi OTpUMaJIM TPaBo TAKOX i Malli€HTH,
sIKi paHillle He OTPUMYBAJIM JIIKYBaHHS. YCi yYaCHMKYM HafaBauu iH-
(hopMOBaHOI 3roy Ha Y4acThb Y IOCTIKEHHI.

[Ipu3navenns nikyBanusa. Criouatky iHQy3iliHy Teparilo mpoBo-
JIMJIA B 0OpaHOMY MEAMYHOMY LIEHTpi; yepe3 3 Mic mauieHTam 0ysio
NI03BOJIEHO OTPMMYBATH iH’€KI1Iii B MEAUYHOMY LIEHTpi a00 Booma. Tai-
rIonepasy anbga BBOAWIN 3i IBUAKICTIO ~1,3 MJ1/xB B 103i 135 M +
20 M1 (hizionoriyHOro PO3UMHY (U151 TPOMUBAHHS CUCTEMU) ITPOTITOM
2 romuH. [IBuaKicTs iHdy3ii perymoBamy iHINBITyaTbHO 3aJI€3KHO Bl
CUMMOTOMATHKMY i peakuiil. [[pununenHs npuitomy Tanirmouepasu
asbha 0yJ10 MOKIIMBE 3 TAKUX TIPUUMH:

o >) eMi30aM TOKCUYHOI peakilii 3 cTymeHs abo >1 emi3on ToKchy-
HOi peaxiiii 4 CTymeHs, siKi BBaXKan acolliiOBaHVMHU 3 JIIKYBaHHSIM;

® Ha [IPOXaHHS MalieHTa NPO NPUMUHEHHS JIIKYBaHHS;

® 32 BiICYTHOCTI, Ha AyMKY JOCJiIHUKIB, KOPUCTI AJIs Malli€eHTa
Bill MPOJOBXEHHS TeparTii;

® 33 HEMOXJIMBOCTiI IOTPUMAHHS MALi€EHTOM MPUXUIBHOCTI
IO TIPU3HAYEHOTO JTIKyBaHHS;

® y pa3i OTPMMAaHHSI 103BOJY HA MPOAAK.

Anais 0e3neku. besneky olLiHIOBAIKM 3a HasIBHICTIO HEOaXKaHMX
spuul (HS), anturin (AT) no tanirmouepasu anbda, a TAKOX 3a pe-
3y/IbTaTaMU  KJIiHiKO-1a00paTOPHUX JaHUX (TeMaToIOriyHKX, 6i0XiMiu-
HUX i yposoriuHux). JlabopaTopHi JaHi migcyMOBaJIM MiJl 4ac KOKHOTO
BilIBilyBaHHSI MALLIEHTOM i MOPiBHIOBAJIM 3 BUXiTHUMU MOKA3HUKAMMU.
Vi peakitii, 1110 Masy Mictie i yac iHgy3ii abo mpoTarom 2 roj mics
ii 3aBepiLeHHsI, 0y Kiacudikopati 3rigHo 3 MedDRA.

Ananizu At 10 Taxirmonepasu anbda. Anbba-cnemmdiuni At [gG
IO TaJtirolepasy anbdha BU3HAYaIM Iif yac MepIIoro i BCiX HACTyT-
HuUX Bi3uTiB. CTaryc 11010 AT IPOTH TaJlirIoLepasy anbda, iHIyKoBa-
HUX JIIKYBaHHSIM, BBaXKaJ I TO3UTUBHUM TIPY BUSIBJICHHI B MALliEHTIB
i3 HEraTMBHUM BUXiTHUM CTaTYCOM i OMHOTO a0 IEKiJTbKOX MO3UTHB-
HMX 3pa3KiB y OyIb-sIKMil MOMEHT Ticiis repiioi iHdy3ii abo B pasi

Ta6bnunus 1. ®3T npu XT (Bennett L.L. et al., 2018)

Imirniouepasa

Benarniouepasa ansda

Tanirniouepasa anbda

* CranpaptHe segenHs npu XI | tuny.

Tun nauiexTa M <
4 * Henenponatuunmin XTI Il uny

Jitv (sik 4-17 pockis) Ta popocni 3 XI' | Tuny,
XKW nepebir XI

Dopocni aitn 3 XI' | tuny

lMauieHTH, siki oTpMMYIOTB iMirnoLLEepasy,

lMauieHTn, siki oTpMMyIOTb iMirnoLepasy

MauienTy, sKi OTPUMYIOTb TanirIoLE-

0,09-0,15 n/xr

MepesepeHHs 6 p 6 . 6 6 .
QTR MoxyTb 6yTH nepeseneHi Ha Benarnioue- | abo Tanirniouepasy anbga, MOXyTb ByTh pasy anbda, MoXyTb 6yTH nepeseseHi
npbenapat pasy ansda abo Tanirnouepasy ansda nepesefeHi Ha Benarnwouepasy anbgpa Ha Benarnouepasy i iMirniouepasy

penap B TOKOMY COMOMY A03yBAHHI B TAKOMY CAMOMY ,03YBAHHI B TAKOMY CAMOMY f,03YBAHHI
[losysaHHs Pekomengosawa gosa: 60 Op/kr PekomengosaHa gosa: 60 Og/kr Pexomengosana gosa: 60 Op/kr
Y BHYTPILUHbOBEHHO KOXHI 2 TUXHI. BHYTPIiLUHbOBEHHO KOXHI 2 TUXHI. BHYTPIiLUHbOBEHHO KOXHi 2 TUXHI.
lMepioa HaniBeMBeAEHHS 3 NNA3MM — Mepiop HaniseuBepeHHs 3 nnasmn — 11-12 xe; | lMepioa HaniBeuBeAeHHS 3 Nna3MM —
Dapmako- 3-11 xB; nna3moBui KnipeHc — nnasmoBmi knipeHc — 6,72-7,56 mn/xe/kr; 18,9-28,7 xB; nnasmoBMuM knipeHc —
KiHeTHUKa 0,6-1,22 n/rop/kr; obcsr posnoginy — obcsr posnopginy — 82-108 mn/kr 20-30 n/rop/xr; obcsr posnopginy —

7,3-11,7 n/xr

Hynorta, 6inb y xuBorTi, 6ntoBaHHs,
Aiapes, BUCKM, CTOMIIOBAHICTb, FONOBHMUM
6inb, NMXOMAHKQA, 3ANAMOPOYEHHS,

HS 03HO06, 6inb y cnuHi, Taxikappis | peakuii,
noe’s3ai 3 iHdysieio

Mo6iuni peakwii yacTiwe cnocTepiratoTh y AiTei:
iHdeKLiT BEpXHIX AUXANBHUX WASAXIB, BUCHN,
tpusanuit A4TY, rineprepmis. [Hwi nobiuni pe-
akuii: HyaoTa, 6inb y xusoTi, 6inb y cnuHi, binb
y cyrnobax, aiapes, BUCHN, CTOMAIOBAHICTD,
ronoBHMM binb, 3aNAMOPOYEHHS, FiNepTepMiIs,
acTeHis, peakwii, nos's3aHi 3 iHdysieo

IHdbekuii BepxHix auxanbHux wnsxis /
HazodapuHrit, apuurit / indekuis
ropna, ronosHuu binb, aptpanris,
rpMn, Ce4OBUNYCKAHHS, iHpeKLii
CEeYOBMBIAHMX WASXIB, NiEnoHedpwT,
6inb y cnuHi, 6inb y KiHuiBKaX,
peakuii, nos'a3aHi 3 indyasieto

Mpumitka. AYTY — akTMBOBAHMI 4aCTKOBMHA TPOMBONNACTMHOBMI Yac.

MiABUILEHHS TUTPY AT B OTHOMY 200 JeKiJIbKOX 3pa3kax Mic/isl epIoi
iHY3ii B MaLliEHTIB i3 TO3UTUBHUM BUXiTHUM CTATYCOM.

Anani3 edekTuBHOCTI. KOHIIEHTpALlil0 TeMOTI00iHY i KiJIbKiCTh
TPOMOOIINTIB BU3HAYATH Ha 4-My i 8-My TIK, 3-My Mic, 18-my TiK,
6-my Mic, 32-My THX i 9-My Mic, oTiM KoXHi 3 Micsaui. JuHamiky
3MiH sIK 11010 KOHILIEHTpallii reMOorio0iHy, TaK i KiIbKOCTi TpOMOO-
LUTiB PO3PaXOBYBAIM MPOTSATOM JOCITIKEHHS - Bill BAXITHOTO PiBHS
10 Bi3uUTy B 9 Mic, a TAKOX TTiCIISI OCTAHHBOTO KOHTPOJBLHOTO CIIO-
crepexeHHs1. BuBueHHst 6e3nexu npemnapary 6yJ10 TOJIOBHOIO METOIO
NOCJTIXKEHHS Ha BIMiHY Bill €eKTUBHOCTI, sIKa BCEOIYHO BUBYAIACS
B iHIIMX MPOCHEKTUBHUX AOCTiAKeHHIX. OfHAK y MiCLIEBUX KJIiHi4-
HUX LIeHTpax OyB MPOBEIeHUII MOHITOPUHT 3MiH 00’€MIB CeJie3iHKU
it reuinku 3a gorromoroio MPT, KT a6o Y3/, He3Baxkarouu Ha Te 1110
i 3MiHM (pOpMaIbHO HE aHali3yBalu yepe3 BiICYyTHICTh KpUTEPIiB
cranpapru3anii. Takox y 3pa3kax KpoBi Bu3Havanu diomapkepu XI:
xiToTpio3unasy i xemokinosoro (MotuB C-C) miranza 18, ane i mo-
Ka3HMKY TAKOX He MPoaHali3yBaau K YaCTUHY TOCTiKEHHS.

Pesynbmamu

ManienTn. Y nocnigkeHHs O0yno BKIOYeHO 59 maiieHTiB i3 61,
SIKi TIPOMILIM CKPUHIHT (2 Mali€HTiB BUKJIIOUWIM Yepe3 BUSIB-
JIEHHST aHTUTJIIO1Iepa3HUX AT BiIMOBIHO 10 BUXiJIHOTO MPOTOKOIY;
mi3HiIe, micas Moaugikalii, TpOTOKOJ T03BOJISIB BKIIOUUTH TaKUX
nauieHTiB); 58 oTpuMau JikyBaHHs (1 mauieHT He OyB BKIIIOUSHUI
3 aIMiHICTPAaTUBHUX TPUUNH). [3 58 manieHTiB, aKi oTpUMyBaIH
Tajirmonepasy aibda, 51 paniure orpumysas ®3T, 7 — He oTpuMy-
BaJIM JIIKYBaHHSI.

JlikyBanns. [3 51 mauienra, siki paninre orpumysam O3T, 49 otpu-
MyBaJIM imMironepasy, 1 — taninmonepasy anbda i | — Benarmoepasy
anbda. I3 51 manienra B 32 mouarkosa 103a He 3MiHMIacs (MOYaTKoBa
J03a Tajirmolepasy antbda Oyna aHamoriyHa octanHii no3i ®3T),
y 13 — mouatkoBy 103y 0ys10 3HIKEHO, Y 3 — 30inbIeHo. Y 3 marti-
€HTIB JaHi abo BiACYTHi, a00 X HEAOCTATHBO, A0W CYIUTH TIPO T€, YU
OyJia MoYaTKOBa 1034 TAIIIIOLEpa3u albda B LIbOMY ITOCTIIXKEHH]
AHAJIOriYHOIO 1X OCTaHHii Biomiit 103i O3 T.

Bbe3neka. Haiinommpeninii HS, mos’s3aHi 3 TikyBaHHSIM, HaBeIEHi
B TaOJIMILIi 2.

[lin yac mocmimxeHHs JeTalbHUX BUMaaKiB He Oyno. [llomo pe-
aKliil, MoB’s3aHuX 3 iH(y3i€lo, y 18 maiieHTiB 0yJ10 3apeecTpoOBaHO
146 Bunazkis HS iz yac iHbysii abo npotsirom 2 roj micis ii 3aBep-
LIEHHS; YCi BBaXanucst JeTKUMHU abo CepeaHboi TSKKOCTI, XKOIHEe
He BUSBMIIOCS cepido3num, 137 (93,8%) Oyinu BU3HAHI TOYHO, iMO-
BipHO 200 MOXJIMBO MOB’SI3aHUMH 13 3aCTOCYBAHHSIM JJOCTTI)KYBAaHOTO
npenapaty. KpusiB i3 60Ky KicTKOBOi CMCTEMU 3a3HaYeHO He OYJ10.

EdexTusnicts. Cepen naiieHTiB, 1110 paHillle 3aCTOCOBYBAIN iMi-
rouepasy, Hailbibina eeKTUBHICTb crocTepiragacs B MOMyJsLil
oci6 (n=34), sKi oTpUMaay He MEHIIE OTHiel MOBHOI 103U AOCTi-
JDKYBAHOTO Mpernaparty, 3AilCHIWIN Bi3UT Ha 9-1 Mic Ta B SIKUX OyB
MIPOBEIECHWIA aHAJTi3 TIOKa3HUKIB Ha 9-11 Mic Ta Tmil Yac OCTAaHHBOTO
Bi3uTy. Y 3rajaniit momynsuii MeiaHa (Aiana3zoH) OCTAHHBOTO Bil-
BimyBaHHs BUnaia Ha 21-it (9-30) micsup (puc. 1). KoHueHrtpanis
reMOIJIO0IHY i KiIbKICTh TPOMOOLIUTIB y paHillle JiKOBaHUX Malli€eH-
TiB MiCJIs1 JIiIKyBaHHS TAlITIIOIEPa3oto anbda 3araioM 3aIuIIaanucs
crabinbHuMU. B 1 mauieHTa OyJa 3amigo3peHa MOMUIIKA Y BUXiJ-
HOMY BM3HaueHHi BMicTy TpoMOouuTiB (456 000/MM?), OCKiIbKI
3HaueHHS 11bOTO TIOKAa3HMKA i Yac CKPMHIHTY, 3-TO BiIBidyBaHHS
i Ha MOMEHT 3aKiHYeHHsI TOCIIIKEeHHsS cTaHOBIIM 256 000/MM?,
271000/mm3 1 267 000/mm3 BinmosigHo. JlaHi 11bOTO TallieHTa He OyJIn
3aJlyyeHi 10 aHali3y 3MiH KiIbKOCTi TPOMOOLIUTIB.

YV 7 nauieHTiB, sIKi paHille He OTPUMYBAJIU JIiIKyBaHHSI, MiCJis IIOB-
HOTO KYpCY JIIKYBaHHS TAINIIOLIEPA3010 alibpa crocTepiraiu miasu-
IIEHHSI KOHIIEHTpALLii reMOr100iHy i KiTbKOCTi TpOMOOLIUTIB (pHC. 2).
B 1 nauieHTa KiJIbKicTh TPOMOOLIMTIB 301IbLIMIACS 3 BUXITHOTO PiBHS
78000/Mm* o 752000/MM3 y KiHII JOCTiIKEHHS i 6Y10 3apeecTpo-
BaHe HSI, moB’si3aHe 3 MifgBUIIEHHSIM PiBHSI TPOMOOLIMTIB; TOCHiM-
HUKM TiAILIM BUCHOBKY, 110 1ie HA, iMoBipHO, He OyJ10 moB’sizaHe
3 JIiIKyBaHHSIM.

BuieBkasani maHi maiieHTiB, SKi paHille OTpUMYBAJIU iMi-
rJoLepasy, BilloBifaau pe3yabsTataM 00’ €IHaHOTO JOCTiIXKEHHS
000X TPYTI MAIiEHTIB: IKi HE OTPUMYBAIH JIiKyBaHHS (n=34), i oci0,
sIKi paHillle OTpUMYBaIH imironuepasy (n=7).

Ta6bnvus 2. Haltnowmpewiwi HY, nos’asaHi
3 NiKyBAHHSIM, B ycix nauieHTiB* (n=58)

HS Kinbkictb nauienris (% )
Hynota 4(6,9)
lTonoeHuM 6inb 4(6,9)
Ceepbix KOH'IOHKTHBH 3(5,2)
Broma 3(5,2)
IudysinHa peakuis 3(5,2)
PuHopes 3(5,2)
YxaHHs 3(5,2)
Ceepbix 3(5,2)

Mpumitka. * — cnoctepiranucs s 6inbw sk 5% nayieHTis.

IIpomoB:kenHs Ha cTop. 24.
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Puc. 1. Bnnue Tanirniouepasu anbga Ha NnauieHTiB, AKi paHille oTpuMyBanm imirniouepasy.
(A) CepepHs koHUeHTpauis remorno6iny (n = 34) i (B) cepenHs kinbkicrb Tpom6Gouurtie (n = 33) Ha noyaTKy AocnigKeHHs,
yepe3s 9 Mic i nig Yac ocTAHHLOrO Bi3UTY B NALEHTIB, AKi paHille oTpuMyBanu imirniouepasy
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Puc. 2. Bnnue Tanirniouepasu anbda Ha NALWi€HTIB, SKi paHille He OTPUMYBANU NiKYBAHHS.
(A) KoHueHTpauis remorno6iHy i (B) KinbKictb TPOM6OLMTIB HO MOYATKY AOCAIAKEHHS, Yepes 9 mic i i Yac OCTAHHBLOrO Bi3UTY
B NALi€HTIB, 9Ki paHille He OTPUMYBANM NiKYBAHHS

Y XOmHOTO 3 TMalli€HTIB i3 HOpMAJILHUMK 00’ €eMaMU CeJle3iHKN
(n=41) i neyinku (n=33) Ha MOMEHT CKPUHIHTY B KiHIIi JOCIiDKEHHS
He 0yJI0 3a3HAUEHO iX 301TbIIEHHS.

At npoTH Taminmonepasu aabda. Y paMmkax moyaTkoBoro mpoToKoIy
JIOCTTiIXKeHHs 2 MalieHTy 3 HasiBHicTIO IgG-AT 10 Tanirmonepasu Oyau
BUKJIIOUEHI 3 ociimkeHHs. [licis neperisiay mpoToKoy TakuM Maili-
eHTaM 0YJ10 103BOJIEHO OpaTi Y4acTh y AOCTIIKEHHI. 6 i3 58 maLieHTiB,
BKJTIOYEHI B IOCITIIKEHHS 3 TOMPABKOIO, Ha TI0YATKY AOCIIKEHHS MaJIK
AT nipoTH Tanirmonepasy aibda. B 1 3 1ux 6 narieHTis TUTP AT MBI~
IIUBCS, 1110 OY/I0 PO3LIHEHO 5K iHAYKYBaHHSI TiKYBAHHSIM ITiABUILEHHSI
TUTpy aibga-crneundiynux IgG-At no tTanirmouepasu. Y 12 3 52 nati-
€HTIB i3 BUXiTHUM HeraTMBHUM piBHeM IgG-AT mpoTH Tajirmonepasu
anbta (10 mawienTiB panie npuitman O3T [imirmouepasy| i 2 paHirie
He OTpUMYBaIH JTiKyBaHHs). Yeboro 45 (77,6%) mailieHTiB Maiu Hera-
TUBHUIA Pe3yJIbTAT Ha iHIyKOBaHi JTikyBaHHSIM IgG-AT mpoTH Tamirmo-
uepasu anbda i 13 (22,4%) — nosutuBHuiA pesyistar (11 i3 Hux paHiie

OANDDKECT

orpumyBaiu ®3T, 2 — Hi). I3 2 nawieHTiB, SKi MPUIMHIIN JTiKyBaHHS
yepes MoB’s13aHi 3 iHdy3ieto HS, B 1 Oy BusiBieHi AT o tajinmole-
pasu ambda, y IPyroro — pesysIbTaT BUSIBUBCS HeraTUBHUM. [lartieHT,
B SIKOTO CTIOCTEpiraju JIeTKi peakllii TinepuyTIMBOCT, paHillle He OTpHU-
MYBaB Teparlilo, a TAKOX Ha MOYaTKy JOCTiIXeHHS MaB AT 10 TaJlirIio-
uepasu anbda. Lli naHi He KopeoBaIu 3i 3MiHAMU PiBHIB reMOIJIO0IHY
a00 TPOMOOIIMTIB y TTALTIEHTIB i3 HAsIBHICTIO a00 BIICYTHICTIO AT 10 JIiKiB
(anti-drug antibody; ADA). Takox He 0yJ10 BUSIBJIEHO XOIHOTO 3B’I3KY
Mix HasgBHicTio ADA i HS1, y Tomy uucsi peakiiisiMu TinepuyT/IMBOCTi.

BucHoBKu

OCHOBHOIO METOIO OCTTIKeHHS Oyi10 BUBUeHHS Oe3mneku. [1in yac
JIiKyBaHHSI TaJliII0IEpa3olo albga cepiio3HUX MPodIIeM i3 6e3MeKor0
Trpernapary BUsIBJI€HO He 0yJ10. 3araibHuii podinb 0e3neKu Taliro-
Lepasu aib(a BiAMOBiaB MONEPeHIM JaHUM MPo OE3MEeKY Mpernapary,
sIKi OyJIM OTpUMAaHi B X0/l 4 KJTiHIYHUMX JOCTIIKEHb 32 Y4acTIO JOPOCINX

TMAIi€eHTIB, sKi paHite He otpuMyBamu O3T a6o sikyBanucs imirmo-
uepasoio 9, 12-15]. binburicts HA Oynu nerkumu abo cepeaHboro
CTYTEHSI TSDKKOCTI i He BBAXAJIMCS MOB’I3aHUMM i3 3aCTOCYBAHHSIM
NOCTIIXKYBAaHOTO Tpenapary. Taniriolepasa aibda 100pe nepeHocu-
Jlacsl BIPOIOBXK CIOCTEPEXeHHS 10 33 Mic, i TOB’A3aHi 3 JTiKyBaHHSIM
HSI Gyau nerkuMu i MUHYLIMMU.

Xoua iHIyKOoBaHe JliKyBaHHSIM BUPOOJIEHHS AT TIPOTHU TaTIiIIIOLIEPa3U
aiba Y10 BUsiBIEHO y 22,4% NALIEHTIB, KITiHIYHE 3HAYEHHST LIUX IaHNX
€ CYMHiBHUM. BapTo 3a3HaunTy, 1110 MOPiBHSHHS YaCTOTH BU3HAYEHHSI
AT 110 TastiroLepasy anbda MK T0CTIXEHHSIMU 200 3YCTPIYaIbHICTIO
py JliKyBaHHi iHiiMu npenapatamu 3T Moxke BBOIUTH B OMaHYy,
OCKIJIbKM pe3yJIbTaTH aHali3iB 3Hauyllle 3ajeXaTh Bill iX UyTJIMBOCTI
i cediyHOCTi, METOAOJIOTT, yacy 300py i criocobiB 00poOKHU 3pasKiB,
OIHOYACHOTO MPUIAOMY iHILIVX JIIKAPCHKUX TPETapaTiB, MOMEPeIHBOr0
BrumBY iHII0i ®3T i 0CHOBHOIO 3aXBOPIOBAHHS / TTOIYJISILLi TTALIIEHTIB.

JlikyBanns Tajinmonepa3on aibga Jaj10 MOXKIMBICTb MiATPUMYBATH

nonepeniit repanesTnunnii eext O3T mo10 KoHuenTpaii reMorTo0iHy
i KiIbKOCTi TPOMOOLITIB Y NALIEHTIB, sIKi paHiuze orpumysam O3T, 1110 36i-
Fa€eThCs 3 JAaHUMU PO e(heKTUBHICTD TATINTIOLEPa3H alb(ha B MALli€HTIB,
SIKi paHillie 3aCTOCOBYBaIM iMirmioLiepasy. 3okpema, y 9-micsraHoMy Oa-
raTOLEHTPOBOMY BiIKpUTOMY fociikeHHi (cpa3a I11) 3a yuactio nopoc-
Jux i aireit i3 XTI, siki paHilie npuiiMaiu iMironepasy, 3aCTOCyBaHHS
TajinmoLepasy aabda 3a0e3meuyBaio MiATPUMaHHS CTa0lTbHOI KOH-
LIEHTpAaLlii reMOrI00iHY i KiTbKocTi TpoMOoLMTIB [15]. Taka cTadiibHICTh
MPOCTEKYBANACH i BIPOIOBXK 36 MiC JTiKyBaHHSI TAINTIOLEPa30io abdha
MpOTSTOM nociimkeHHs [14]. Y 7 mautieHTiB, sIKi paHiliie He OTpUMYBaIn
D3T, 3aranoM criocTepiraiy MOMiMIIeHHsT KOHLIEHTpaLlil reMOrIO0iHY
i KiTBKOCTi TPOMOOTIUTIB, 3iCTaBHE 3 JAHUMMU TOTIEPETHIX TOCTITKEHb |9,
12, 13]. lonatkoBa iH(hopMmaltist po KOPOTKOCTPOKOBHIA i JIOBFOCTPOKO-
BUI1 BIUIMB TaJlinToLIepa3y aibda Ha MOKa3HUKY e(heKTUBHOCTI (PiBeHb
reMOII00iHY, KUTbKIiCTb TPOMOOLIUTIB, 00’€M MEYiHKH i CEJIE3iHKN), a Ta-
KOX YMiCT GioMapKepiB XiToTpio3uaasu i xeMokiHoBoro (Mot C-C)
niranza 18 y nopociux i3 XI' mocTymnHa B ony0/1iKoBaHUX pe3yJibTaTax
KJTiHIYHUX BUMIPOOYBAHb TAIIIIOLIEPa3U alib(ha, CreLiaibHO po3podiie-
HYIX [UT51 OL[IHKM 3a3HaueHuX napameTpis [9, 12, 15].
Takum 4nHOM, TajirTIONEpa3a anbha 100pe mepeHoCHIACS MPOTS-
rom 33 Mmic y XoJi BiIKpUTOrO JOCJiIZKEHHS 3 PO3IMMPEHHM JOCTYIIOM
32 YYacTIO JOPOCIUX MAIIEHTIB, AKi He OTPUMYBAJIH JIKYBaHHS 200
panime orpumysaiu O3T. Taninmonepasa anbgha npogeMOHCTpYBaIA
cTiliKuii TepaneBTHYHMiA epekT y nauientis i3 XI', npo mo cBiquuTh
MiATpMMaHHs A00 MOJINIIeHHS KOHIEHTpAallii reMOLI00iHy i KiJIbKOCTi
TpoMOouuTiB. OTpUMaHi 1aHi Oe3nmeku it e)eKTUBHOCTI aHAJIOriYHi
paHinie omy0JiKOBaHMM pe3y/IbTaTaM KIiHIYHHX BUTPOOYBAHb TaJi-
ITonepasu aibha.

Cnucok nitepatypu — y peaakuii.

3a marepianamu Kuter D.J. et al. Open-label, expanded access study

of taliglucerase alfa in patients with Gaucher disease requiring enzyme

replacement therapy. Blood Cells, Molecules and Diseases 82 (2020).
https://doi.org/10.1016/.bemd.2020.102418.

Migrotysana Ipuna Yymak

3a nigrpumku npepacrasuuurea komnawii «Maiizep Exkcnopr bBi. Bi.» B YkpaiHi.
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HOBUWHM MEAULIVHM

Komn’totepHa mogenb Ha 6a3i LUTYYHOrO iHTENEeKTy NporHosye
nporpecyBaHHd 3axXBOpOBaHHA NI Yac CTapiHHSA
BUKOPWCTOBYIOUM WITYYHW iHTENEKT, KOMaHaa AOCIAHVKIB YHiBepcuTeTy WwraTy Hbio-Mopk
y M. Baddano (CLLIA) po3pobuna HOBY cUCTEMY, sKa MOLESIOE NPOrpecyBaHHA XPOHIYHMX 3a-
XBOPIOBaHb Y Mipy CTapiHHSA NaLiEHTIB.
«lcHye He3apoBoseHa NoTpeba B MaclITabHMX Niaxoaax, fki MoXyTb 3abe3neqntv pekomeHaalii
woao hapmaueBTUYHOI LOMOMOrM MPOTArOM YCbOrO XMTTS 3@ HAABHOCTI CTapiHHA Ta XPOHIYHMNX
CYNYTHIX 3aXBOPIOBaHb, — Kaxe NPOBIAHMI aBTOP AOCIAXEHHS, Npodecop GapmaLeBTUYHMX
HayK, foktop Mypani PamaHaTaH. — Lllo nporanunHy B 3HaHHAX NOTEHLiIMHO Moxe OyTu NofionaHo
iHHOBALLIMHMM MOAENOBaHHAM NPOrpecyBaHHs 3aXBOPIOBAHHS.
Komn'toTepHa Mofienb OLiHI0OE MeTabosiyHi Ta cepuUeBO-CyANHHI BioMapkepu Ans PO3paxyHKy
CTaHy 340POB'A Ta PU3MNKY 3aXBOPIOBAHHS NMPOTArOM YCbOrO XMUTTS NaLieHTa. YyeHi focnignnm
7 MeTaboniyHux GiomapkepiB: iHAEKC Macu Tina, CNiBBIAHOLWEHHSs Tanii Ta CTEroH, 3arabHun
XONeCTepuH, XONecTepPMH NINONPOTEIHIB BMCOKOI LLINBbHOCTI, TPUMILEPUAN, FIIOKO3Y i FNiKOBaHWN
reMornobiH. CepLeBo-CyanHHUMYM BioMapKepamu, Lo AOCNIAXYIOTbCS, € CUCTOMIYHWN | AiacToNiy-
HI apTepianbHui Tuck (CAT i AT BifnoBiaHo), 4acToTa NynbCy Ta rOMOLUCTEIH.
Mig Yac aHanisy 3MiHM MeTaboniYHKX | cepLeBo-CyaMHHIX BiomMapkepiB MOAEeNb «Ai3HAETLCAY,
K CTAPIHHS BNAMBAE Ha Ui BUMIpIOBaHHS. 3aBASKM MaWMHHOMY HaBYaHHIO CUCTEMA BUKOPUCTOBYE
nam'sTb NonepeHix piHia BiomMapkepis 415 NPOrHO3yBaHHS MabyTHIX BUMIPIOBaHb, sIKi B KIHLEBOMY
MiACYMKY MOKa3yloTb, Sk MeTabonivHi Ta cepLeBo-CyAMHHI 3aXBOPIOBAHHS MPOrPeCyIoTh i3 HaCoM.
Lle MogentoBaHHS 30aTHE NOMETLUMTI OLIHKY TPMBASOl XPOHIHHOI MeAMKAMEHTO3HOI Tepanii Ta fo-
MOMOTTU KAIHILMCTaM KOHTPOJIOBATM peakLito Ha NiKyBaHHA Npu Takmx cTaHax, sk LI, Bucokui
piBeHb X0NecTepuHy, BUCOKMUIM AT TOLLLO.

Oxepeno: https://www.sciencedaily.com/releases/2021/12/211207152628.htm

CnoXuBaHHA ONIMBKOBOI OJlii

nos’si3aHe 3i 3HNXKEHHAM 3arajsibHOi CMEePTHOCTI

B obcepBaLiHoMy gocniaxkeHHi noHag 90 TUC aMepUKaHCbKMX MEAMYHIMX MPaLiBHMKIB CNOXMBaHHS
HaBITb HEBENVIKOI KiNbKOCTi ONMBKOBOI ONii ByNo NOB'A3aHO 3i 3HWXKEHHSM 3arafnbHOi CMEPTHOCTI.
MopPIBHAHO 3 YoMOBIKaMM Ta XiHKaMK, AKi pifko abo HiKoNW He CMOXWBAaNM ONNMBKOBY Ofito
(HaMHMXKYe CNOXMBAHHS), Ti, XTO CNoxuBaB noHad 0,5 CTONOBOI NIOXKM Ha ieHb abo noHag 7 1
Ha feHb (HanbinbLue cnoxwmBaHHs), Manu Ha 19% HUKYMIA PU3MK CMEPTHOCTI 3a 28-pidHuiA nepios
CMNOCTepPeXeHHS, MOYMHaIOYU i3 CepefiHbOro Biky 56 pokiB.

ba GinbLue, NOPIBHAHO 3 0CODAMM 3 HAVHMXYM CMOXMBAHHAM ONMBKOBOI Oflii, B OCI0 i3 Hal-
BiNbLUMM CoXKMBaHHAM Oyno 3adikcoBaHO Ha 19% HUXYY CMEPTHICTb Bif CEPLEBO-CYANHHUX

24

3aXBOPIOBaHb, Ha 17% HUXYUI PU3UK CMepTI Bif, paKy, Ha 29% HUXYUIA PU3KK CMepTI Bif Hepo-
LlereHepaT1BHYX 3aXBOPIOBaHb i Ha 18% MeHLUMI pU3KUK CMepTi Bifl pecripaTopHMX 3aXBOPIOBaHb.
JocnigHvky nigpaxysanu, Wo 3aMiHa 10 r MaprapyHy, BepLWKOBOro Machia, MarioHe3y abo Mosioq-
HOTO XMpY Ha Taky camy KinbKiCTb ONIMBKOBOI ONii Ha 8-34% 3HMKYE PU3NK CMEPTI Bif, Pi3HMX MPUYMH.
JocninxenHs nokTopa Maptu lyaw-®eppe 3 fapsapacbkoi MeamyHoi wkonu (CLUA) Ta ii koner
6yno onybnikoBaHo B XypHani AMepyrKaHcbkoro Koneaxxy kapaionorii (Journal of the American
College of Cardiology).
«Halwi pe3ynbtaTii NigTBEpAXKYIOTh MOTOYHI AIETUYHI pekoMeHAaLlii LWoAo 30iNbLUeHHS CNOXMBaHHS
OMMBKOBOI Ofii Ta IHLWMX HEHACUYEHWX POCIMHHWX ONiM 3aMICTb IHLIWX XWPIB ANS NOKPALLEHHS
3aranbHOro 340POoB'A Ta LOBrOMITTAY, — NiACYMOBYIOTb AOCIAHUKM.

Ixepeno: https://www.medscape.com/viewarticle/9663662src=

CneuianbHWUW 3aTUcKay ANs nanbus AOMOMOXe BUMipsATU AT
Ta IHWI XXUTTEBO BaXJINBI NOKAa3HUKU
HocnigHuki 3 YHiBepcuteTy Miccypi (CLLIA) HanaluToByioTb KOMEpLIMHUIA MPUCTPIN i3 3aTUCKaqamm
IS NanbliiB, W6 3a0e3ne4nTy WBMOKMUI HeIHBAa3MBHMIA CMOCIO BUMIPIOBAHHS Ta MOCTIMHOIO MOHITO-
puHry AT. TpUCTPIN TaKoX MOXE OHO4ACHO BUMIPIOBATM 4 I0AATKOBI >KUTTEBO BaXIIMBI MOKA3HWKI —
4aCTOTY CEPLIEBMX CKOPOYEHb, HACUYEHHS KPOBI KMCHEM, TeMMNepaTypy Tina i 4acToTy AMXaHHS.
PaHHE BUNPOOYBaHHS NPUCTPOIO 3 26 YHaCHMKaMM AOCTIAKEHHS 330e3Me4mio TOHHICTb BUMIpIO-
BaHHs NpnbnmnsHo 90% ana CAT i 63% — ans JAT.
MpurCTpin Moxe 3aikCyBaTI KPOB'SHMIN TUCK MPOTArOM 5 € 33 4ONOMOTO ABOX ONTUYHWX AATHMKIB,
PO3MILLEHMX Ha KIHYMKY NasibLis, fKi BUMIPIOIOTb KiNbKICTb CBIT/A, BiIOUTOrO Bif, KPOBOHOCHMX CYAMH
nif, NoBepXHeto LKipy (e NpoLiec Ha3nBaETLCA hoTomnneTUIMorpadieio).
3apa3 AOCNiAHNKM NpaLoTb Hag PO3POOKOI0 MPUCTPOIO ANs AOMALIHLOTO BUKOPUCTAHHS,
i X LOBrOCTPOKOBA MeTa BKJIOYA€E MOTEHUIVHI KNiHIYHI Ta KOMepLinHi 3aCTOCYBaHHA. 30Kpema,
KNiHIYHE 3aCTOCYBaHHS MOXe A0MOMOrTY MOMErWnTI AesKi HaBaHTaXeHHs ANs MefcecTep, fki
MaloTb CMPaBy 3 KiflbkoMa NPUCTPOSMU A1 MOHITOPUHTY XUTTEBO BaXK/IMBIX NMOKA3HWKIB NaLjieHTa.
YyeHi Takox MpaLoroTb Haf, TUM, WO BKIIOHYMTY MPUCTPIN y 30ip AaHUX A5s .
ManOyTHIX AOCNIAXEHb, PO3POOSIOYN NPOrHO3HI 004NCIIOBaNbHI MOfEN 'I E
NS iAeHTUDIKALIT KUTTEBO BaXKSIMBMX 03HaK, KI MOXYTb CIY>XWTU iHAN-
KaTopamu GaraTbox 3aXBOPIOBaHb NOAVHK, y TOMY Yncii COVID-19 i rpun.

Oxepeno: https://www.sciencedaily.com/releases/2022/01/220104123559.htm

LLle 6inbwe HoenH Ha CreuianizoBaHoMy MeAMYHOMY nopTani
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MPU NIKYBAHHI ‘enenico
Pﬁzer XBOPOBW FOLLE 1 TUNY Taimogpeca A

EJIENICO (ranirnioyepasa anbga) — nepiia cxsaneHa y CLLIA ¢pepmeHTO3amicHa Tepanis
Ha OCHOBI POC/IMHHUX KNITWH, AKa AOCTYNHa 3apa3 Bam i Bawwmm nauieHtam'?

MILLIEJTB,
nayienmka 3 xeopob6oto l'owe 1 muny,
Aka nputmae EJIEJICO

(depmeHTO3aMmicHa Tepania Ha OCHOBI POCIMHHUX KJITUH

EJIEJIICO (Tanirniouyepasa anbda) - npoaeMOHCTPyBaB
P 3HauyHe 3MeHLeHHA 06’emy cenesiHkn®*

> 3Ha4yHe 3MeHLeHHA 06’'eMy neviHkn®* E = % J/ |
P 3Ha4yHe NoKpalleHHA reMmaToNnoriYHux nokasHukis>*

P 3HauHe 36inblIeHHA XXNpPoBoi ppaKLii B nonepeKoBill YacTUHI xpebTa,
Lo CBiA4MTH Npo enimiHawiio KniTuH lowe 3 KicCTKOBOro Mo3Ky®

MAPTIH, » » Y nauieHTis, AKi nepeiwny 3 imirnioyepasu Ha ENENICO, sanuwanncs
nayieHm 3 xeopo6oro o cTabinbHUMN 06’eMu cenesiHKN i NeYiHKY Ta remaTonoriuyHi noKasHukKu

- ~ B? .@ e
AKUU npuumae Efﬂ XBopo6u rome 1 Tuny nporarom 9 micauyis®®

- ————

MOKA3AHHA
EJIENICO pekomeHoBaHWA ANs NiKyBaHHA
NayieHTIB 3 NigTBepAKeHUM fjiarHo30oMm
xBopo6u lNowe 1-ro Tuny.?

Nitepatypa: 1. FDA Approval letter. NDA 022458. Reference 1D:3124792. [loctynHo 3a nocunaHHam: https://www.accessdata.fda.gov/drugsatfda_docs/nda/2012/0224580rig1s000Approv.pdf Ha gaty 13.01.2022. 2. Full Prescribing information Reference 1D:4508244.
[LoctynHo 3a nocunanHam: LABEL (fda.gov) Ha gaty 13.01.2022. 3. IHCTpyKUis i3 3acTocyBaHHA npenapaty Enenico PN Ne UA/14379/01/01 Haka3z MO3 Ykpainu Ne 91 sig 17.01.2020, 3miHn BHeceHo Haka3z MO3 Ykpainu Ne 2119 sig 17.09.2020. 4. A.Zimran A., Brill-Almon E.,
Chertkoff R. et al. Pivotal trial with plant-cell-expressed recombinant glucocerebrosidase, taliglucerase alfa, a novel enzyme replacement terapy for Gaucher disease. Blood. Prepubliched online September 6.2011; doi:10.1182/blood-2011-07-366955. 5. L.van Dussen,
A.Zimran, E.M. Akkerma, J.M.F.G. aerts, M.Petakov, D.Elstein, H.Rosenbaum, D.Aviezer, E. Brill-Almon, R.Chertkoff, M.Maas, C.E.M. Hollak. Taliglucerase alfa leads to favorable bone marrow responses in patients with type | Gaucher disease. Blood Cells, Molecules and
Diseases 50 (2013) 206-211 6. Gregory M.Pastores al., A Phase 3, multicenter, open-label, switchover trial to assess the safety and efficacy of taliglucerase alfa, a plant cell-expressed recombinant human glucocerebrosidase, in adult and pediatric patients with Gaucher
disease previously treated with imiglucerase. Blood Cells, Molecules and Diseases 53 (2014) 253-260

ENIENICO (Tanirntouepasa anbda) - NopoLwoK niodinizosaHunii Ans posunHy ans indysii, no 200 OL, npenapaty y GAakoHi y KapTOHHiN Kopobui.

KOPOTKA IHCTPYKUIA A1 MEANYHOIO 3ACTOCYBAHHA MPEIMAPATY.

MokasaHHs. Enenico pekoMeHA0BaHWIA A/1s NiKyBaHHA NALIEHTIB 3 NiATBEPAKEHUM AiarHO30M XBOpoby lowe 1-ro Tuny. MpoTMnokasaHHsa. TKKi anepriyHi peakuii Ha Tanirnouepasy anbda abo iHwWi KOMMNOHEHTH Npenapary 8 in 3 niKapcbKUMU 3acobammn

Ta iHWi BMAM B3aemogiii. He BcTaHoBneHo. OcobAMBOCTI 3aCTOCYBaHHA. Yepes MOKIUBNIA PO3BMTOK aHadinaKcii c1ig 6yTv roToBUM HaZaTh HaNeXHY MeAUYHY A0NOMOrY, KoM 3acTocoByeTbea Enenico. KniHiuHi gocnigskerHs Enenico He BKAOYAAM [OCTATHBOI KibKOCTI NaLieHTiB

BIKOM BiZ, 65, W06 BU3HAUMTH, UM BiAPI3HAETLCA iXHA BIANOBIAb HA NiKYBAHHA BiZ BiANOBIAI NALiEHTIB MONOALWOrO BiKy. Enenico cnig 3actocoBysaty nig Yac BariTHOCTI ILLIE Y BUNAAKY O4€BUAHOT HeobXigHOCTI. XiHKM 3 XBopo60oto MoLwe 1-ro TNy MaKoTb NiABULLEHNIA PU3MK BUKUAHS,
AKLWO He NiKyBaTV Ta HE KOHTPO/IKOBATH CUMMTOMM XBOPOBYM A0 3a4aTTs Ta Mg Yac BariTHOCTI. BariTHiCTb MOXe 3arocTpioBati HasBHi cuMnTOMM XBopo6u lowe 1-ro Tuny abo cnpuunHATY Ti HOBI NposBu. Mposeu xBopo6u fowe 1-ro TUMY MOKYTb NPU3BECTYU L0 HECTIPUATVBUX HACNIAKIB
BAriTHOCTI, y TOMY YMCAi renatocnieHomeranii, ika MoXe NepeLkoAKaTi HOPMaabHOMY POCTY MN/I0AA, | TPOMBOLMTOMEHIT, IKa MOXKe CNPUYUHATY BUHUKHEHHA KPOBOTEYI | KpoBOBMUAMBY. HeBiZOMO, Yu NpoHuKae npenapat Enenico y rpyaHe Monoko ntoanHu. OcKinbku 6arato nikapcbKux
3ac06iB NPOHMKAIOTL Y TPYAHE MOJIOKO JIIOAMHM, NPEnapart cif, 3 06epesHICTIO 3aCTOCOBYBATH KiHKaM, AKi roAyHoTh rpyAato. OCKINbKM Nig Yac KAIHIYHUX AOC/IAKEHb 3 TanimIoLepasoto anbda NoBiZOMAANOCA NPO 3aNaMOPOYEHHS, NaLLEHTAM CNif 3HATU NPO PEAKLLI0 IXHbOro OpraHismy
Ha npenapat Enenico nepeg TMM, siK KepyBaTh aBTOTPAHCNOPTOM abo iHWMMK MexaHi3mamu. Cnocib 3acTocyBaHHs Ta A03MU. PekoMeHA0BaHa A03a ANA NiKyBaHHA AOPOCAMX, SIKI paHille He OTPUMYBaAM Tepanito, i AiTel CTaHOBUTb 60 OAMHULL/KI MacK Tina KOXKHI 2 TWKHI y BUINAL
60-120-XBUNMHHOI BHYTPILWHbOBEHHOT iHGY3ii. MavjieHTam, siki paHilwe oTpumy iKy imirnioL B8 cTabibHOMY A,03yBaHHi, NPy NepexoAi 3 imiiouepasu Ha npenapat Enenico pekoMeHAYeTbCs NoYUHATH iKyBaHHsA npenapatom Enenico y Takii camiit 4o3i. IHCTpyKuii
LWOA0 NPUrOTYBaHHA Ta 3aCTOCYBaHHA AUBITHCA MOBHY IHCTPYKLtO AN 3cTocyBaHHA Enenico. MobiuHi peakuji. Y KAiHIYHUX AOCIAKEHHSAX 3acTOCyBaHHA npenaparty Enenico (y BUrsAi noyaTkoBOi Tepanii Ta micas nepexoay 3 NikyBaHHs iMirnoLepasoro) HandacTiwnmm (25 %) nobiyHumu
peakuiamu 6ynu ceepbix, rapsayi npunanem, ronosHuit 6inb, 6inb y cyrnobax, 6ib y KiHuiBKax, 6inb y XWBOTI, 60BaHHA, NiABULLEHA BTOM/IOBAHICTb, 6ifb y CMIMHI, 3aNamopoyeHHs, HyA0Ta Ta BUCHN. Binbl AeTanbHY iHGOpMALiio AUBITLCA NOBHY IHCTPYKLtO AN 3acTocyBaHHA Enenico.
®dapmakonoriuHi BnacTMeocTi. Enenico — ue pekombiHaHTHUI aHanor 1i30COMasbHOI IHoKoLEepebpo3naasmn NI0AUHW, SKWIA KaTani3ye riaponis miokouepebpo3nay 3 yTBOPEHHAM IIOKO3M i Lepamify, SHUKYIOUM KiNbKICTb HAKOMWUYEHOro riokouepebpo3snay. MormuHaHHsA npenapary

B KNITUHHI N1130COMM OMOCEPEeKOBYETLCA 3B A3yBaHHAM NIAHLIOTIB O/irocaxapuais MaHo3u Enenico 3i cneundiyHMmm peuentopamm MaHo3w Ha NoBEPXHi KITWHY, WO NPU3BOAWTb A0 iHTEPHaANi3aLi Ta NOAANBLIONO TPAHCNOPTYBaHHA A0 Ai3ocom. KaTeropia signycky. 3a peuentom.
Mepes, BUKOPUCTaHHAM Npenapary HeobXiZAHO 03HANOMUTUCH 3 MOBHOK |Hc1'py|<u,|ero ANA 3acToCyBaHHsA. IHGopMaLis ans nikapis Ta GapmauesTis. [PU3HAYEHO 419 PO3NOBCIOAKEHHA HA CEMiHapaX, KOHGEPEHLiAX, CUMMNO3iyMax 3 MeAUYHOI TEMATUKM.
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