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CraTbs NocBsleHa COBPEMEHHbIM MoAXoAaM K 1e4eHunio 601e3HM [owe. ABTopaMu OTpaxeHbl OCHOBHbIE acrneKTbl 3aboJie-
BaHud, ripejcrtaB/ieHbl JaHHbIe 10 UCTOPHUN CO34aHNA U BHEAPEHNA B KIIMHUYECKYIO NMPaKTUKy naToreHeTMYeCcKon pepmMeH-
TO3amecTuTesibHou Tepanuu. 0630p MeXXAYyHapOoAHbIX KIIMHNYECKUX ncenefoBaHUm AEMOHCTPUPYET BbICOKYHO aQpeKTUB-
HOCTb 1 6€301acHOCTb AJINTE/IbHON pepMEHTO3aMeCTUTE/IbHOM Tepanuu npenapaTomM Besamlepasa albda Yy nauneHToB

C NOATBEPKAEHHbIM AnarHo3om 60s1e3Hu lolwe 1-ro Tmna.

KnioyeBble cnoBa: 60/1e3Hb [0Lle, pepmMeHTO3amMmecTUTeIbHas Tepanus, BeaaroLlepasa aaboa, 4eTH.

(Mepunatpuydeckas papmaronorus. 2014; 11 (6): 52-55)

BBEAEHUE

bonesHb lowe (Bl) — Hambonee pacnpocTpaHeHHas
JIM30COMHas 601e3Hb HaAKOMIEHUS C ayTOCOMHO-peLiec-
CMBHbIM TUMOM HacneaoBaHuWs; 06ycnoBeHa MyTaLMAMU B
reHe GBA, KapTMpOBaHHOM Ha AJIMHHOM nJieye 1-i Xpomo-
coMbl (1g21), YTO NPUBOAMT K HEAOCTATOYHOCTM JIM30COM-
Horo ¢epMeHTa B-D-rnoKko3unaassl (roKouepebpo3naasbl)
B K/JETKax PEeTUKYN03HAOTENNaNbHOMN CUCTEMbI (MaKpo-
darax u MoHouwuTax). [oKouepebpo3ngasa ydvactByeT
B pacllenNeHnn CNOXHOIo nunuaa — rnKouepeépo3unaa,
BblAENEMOro mem6paHamMn GOPMEHHbIX 3N1EMEHTOB KPOBMU
(3pUTPOLIMTOB M JIENKOLMTOB) B NMPOLIECCE MX ECTECTBEHHO-
ro pacnaga. B pesynbrate HU3KOM aKTMBHOCTWU JIM30COM-
HoW [-D-rnoKo3naasbl MPOUCXOAUT MPEeUMYyLLECTBEHHOE
HaKonneHne cPUHronMNULOoB B Makpodarax 1 MoOHoLMTax
MHOMMX OpraHoB — Me4YeHM, CEeNe3EeHKM, KOCTHOro Mo3ra,
nMMdaTUYECKMX Y3/10B, FONIOBHOIO MO3ra, JIEFKMX U T. 4. 9K

«Harpy>KeHHble» NMNuAaMu KNEeTKM Ha3blBalOTCA KNeTKaMu
fowe v npeactaBnsioT cO60M NaTONOrMYECKUi cybeTpaT
6onesHn. PasHoobpasne KIMHMYeCcKOoro aebiota, retepo-
FE€HHOCTb CMMMTOMOB W CTEMNEHb TIXKECTU TeyeHus 3abo-
NleBaHUS 3aBUCAT OT KONMYECTBa HaKOMNEHHbIX B opraHax
N TKaHSAX KNeToK lowe 1 ux nokanusauuu [1, 2].
TpaguuMoHHaa KnaccubuKauma BblAenseT TPU OCHOB-
HbIX TMNa 60one3Hu fowe B 3aBUCMMOCTH OT Te4eHus 3a60-
NIEBaHUA U HaNM4usa/OTCYTCTBUS XapaKTePHbIX CUMNTOMOB
nopaeHus LeHTpanbHown HepBHOM cucTembl (LLHC). B yacT-
HOCTH, 1-i TMN 6051e3HU (HEHENPOHONATUYECKUI) onpeae-
NIeTCH OTCYTCTBMEM HEBPOSIOrMYECKMX CUMMTOMOB, BCTPeE-
YyaeTca vawe (~94% Bcex cnyyaeB) M AMArHOCTUPYeTCs Y
2/3 nauneHToB nNpenmyllecTBeHHo B Bo3pacTe Ao 20 ner.
[Ba Jpyrnx accouuupyloTcsi ¢ BOBMiEYEHMEM B npouecc
LHC: 2-1 TN — oCTpbIn HEMPOHONATUYECKUIA, NN MHDAH-
TUNbHBIN, 3-1 TUN — XPOHUYECKNI HEMPOHOMATUYECKUNA.

0.S. Gundobina, G.B. Movsisyan, E.V. Komarova, L.S. Namazova-Baranova

Scientific Center of Children’s Health, Moscow, Russian Federation

Effectiveness and Safety of Velaglucerase
Alfa in Treatment of Gaucher Disease Type 1
(According to International Studies)

The article is dedicated to modern approaches to treatment of Gaucher’s disease. The authors list the primary aspects of the disease
and present data on the origin and introduction of pathogenetic enzyme replacement therapy to clinical practice. Review of international
clinical studies demonstrates high effectiveness and safety of long-term enzyme replacement therapy with velaglucerase alfa in patients
with confirmed type | Gaucher’s disease.
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[unarHo3 6onesHu fowe cnegyet NPeAnonoXuTb y naum-
€HTa C HEOOBbSACHMMOW CMAEHO- U renatoMeraamen, uutone-
HUEW U cMMMTOMaMM nopaxeHus Koctew. [pu cbope aHam-
He3a 1 xanob crnegyeTt 06paTtUTb BHUMaHWE Ha Hanuyue:

°  3aAepXKu GU3MYECKOro M NOM0BOIr0 PA3BUTUS;

° cnaboCcTu, NOBbILEHHON YTOMASEMOCTH, YacTbIX PECMn-
paTOPHbIX UHPEKLUN;

° MPOSIBNEHMIN CMNOHTAHHOIO reMopparnieckoro CMHAPoOmMa
(B BMAE NMOAKOXHbIX remaToM, KPOBOTOYMBOCTU CN3U-
CTbIX 060/I04EK) WM ANUTENIbHbIX KPOBOTEYEHUW MNpH
MasbiXx OMepaTMBHbIX BMELWIATENbCTBAX;

e 6ofen B KOCTAX M cycTaBax, MepeioMOB KOCTEW B
NpoLwsiom;

° MpeawecTBYOWEN CMNIEHIKTOMUKM (MOMHOM WMAKW Yac-
TUYHOW);

° HEeBPOJIOrMYECKOM CUMMNTOMaTUKKM (rnasofBuratesnbHas
anpakcusa, cxoasileecs Kocornasue, atakcus, noteps
WHTENNEKTa, HapyleHWe YyBCTBUTENIbHOCTH U Ap.);

® CEeMEeNHOro aHaMHe3a (CMNEeHIKTOMUS UAN NePEeYUCEH-
Hbl€ Bblll€ CUMMNTOMbI Y POAHbIX 6paTbeB U CECTep).
OCHOBOW COBPEMEHHOW AMArHOCTUKM 6Gone3Hun lolle

ABNAETCA OUOXMMUYECKUM aHanuM3 akTMBHOCTU B-D-rntoko-

31aasbl B TeNKoUMTaxX KPoBU. [1pn 3TOM CTEMEHb CHUXKEHUS

aKTMBHOCTU (depMeHTa He KOpPEenUpyeT C TAKECTbIO K-

HUYECKMX MPOSIBNAEHUI U TedyeHuem 3aboneBaHud. [onos-

HUTENbHLIM OMOXMMWYECKUM MapPKEPOM, XapaKTePHbIM Ans

6onesHn lowe, CAYXWUT 3HAYUTENbHOE MOBbILEHWE aKTUB-

HOCTU XMTOTPUO3MAa3bl — TMAPOAMTUHECKOTO (GepMeHTa,

CUHTE3MPYEMOro aKTMBMPOBaHHbIMM Makpodaramu B CbiBO-

poTke KpoBwu. OgHaKko, 6% obuier Nonynsuun CcOoCTaBnsIOT

HOCUTENM FOMO3WIOTHOM MyTaLMK FreHa XMTOTPMO3unaasbl, 4TO

BbIpa)KaeTcs OTCYTCTBMEM aKTMBHOCTM (epMeHTa B CbIBO-

pPOTKE KPOBW, MO3TOMY B PEAKUX Clydyasx onpeaeneHve

AKTUBHOCTU XUTOTPMO3MAa3bl HE MOXET ObiTb UCMONb30BAHO

NS AMAarHOCTUKM U MOHUTOPUHra 6051e3Hu lole.
MoneKynsapHoO-reHeTU4YEeCKMI aHann3 — TO4YHbIN, HO He

06a3aTefibHbI METOA AMArHOCTUKK BONE3HU, @ TaKKe rete-

PO3UrOTHbLIX HOCUTENEenW MyTauumi B reHe B-D-rnokosupa-

3bl: €ro MCNonb3yiloT Npu anddepeHUnanbHON AMarHoCTuKe

B C/IOXHbIX cnyyasix. BbiaBneHue retepo3vrotr Haubonee

aKTyalbHO 415 NpeHaTanbHOW ANAarHOCTUKM U reHEeTUYECKOo-

rO KOHCY/IbTUPOBAHMS.

bonesHb lowe ctana nepBOW NIM30COMHOM GONE3HbLIO
HaKoOMAeHUsa, NpuM KOTOpoW Oblna ycnewHo MpUMeEHeHa
depmeHTo3amecTutenbHaa Tepanua (P3T) — eanHCTBEH-
HO 3dPEeKTUBHOE M 6Ge30MacHoe naToreHeTu4eckoe neve-
HWEe, 3HAYUTENbHO yNy4llaloWwee Ka4yecTBO XU3HWU BONbHbIX,
HE OKa3blBalollee BbIpaxKEHHbIX NO604YHbIX addpeKToB. P3T
NpPoOBOANUTCH Yy NaLmeHToB ¢ bl 6e3 nopaxeHus (1-1 Tun) nunu
C XPOHMYECKMM MOpaXKeHMemM HepBHOM cucTeMbl (3-1 Tun),
Yy KOTOPbIX MPUCYTCTBYIOT KIMHUYECKU 3HAYMMble HEHEBPO-
NlorMyeckue nposiBneHns 3aboneBaHus. B cBaA3n ¢ HeBO3-
MOXHOCTbIO MPOXOXAEHMA depMeHTa Yepe3 reMatoaHueda-
NIMYECKNIN BGapbep, a TaKKe OCTPbIM TEYEHUEM U ObICTPbIM
NPOrpeccMpoBaHnUeEM HEBPOJIOTUYECKON CUMMTOMATUKM
Ha3Ha4veHne P3T HelenecoobpasHo npu 2-m tune bI [1-3].

BEJIAMIOLEPA3A AJIb®A: U3 UCTOPUU BONPOCA

Ha HavanbHbIXx 3Tanax neveHve Bl npeMMyLleCTBEHHO
3aK/1o4asnocb B NMPOBEAEHUN CMIIEHIKTOMUU U CUMMOTOMATH-
yecKow Tepanuu. Npun 3ToOM yaaneHune cenes3eHKkn y naumeH-
ToB ¢ BI' accounnpoBanocb ¢ perpeccom LUTONEeHUYEeCKoro
CUHAPOMa, HO ABASASIOCb GAKTOPOM PUCKA TSXKENoro nopa-
EHMSA KOCTHO-CYCTaBHOM CUCTEMbI, MPUCOEANHEHUS BTOPUY-
HOM MHOEKUUU N BO3HUKHOBEHUS MEYEHOYHbIX U NIEFOYHbIX
OCNOXHEHWUN, a TaKKe YXyALIEeHNUS HEBPOIOrMYECKMUX NPOSIB-
NeHun npm 3-M Tune 3aboneBaHus.

B 60-70-x rr. XX B. De Duve v Brady BbicKazanu nep-
Bble MAEeN O BO3MOXHOCTU Nle4YEeHMS IM30COMHbIX 60NIe3HEN
HaKonneHus ¢ nomolubio P3T. Pe3ynbraTbl MHOFOYMUCIEHHbIX
nccnefoBaHUM nNpuBenu K pernctpauun B 1991 r. anbrio-
uepassbl (Llepegasa, Genzyme, CLLUA) — nepBoro npenaparta
ana ®3T, nony4aemMoro U3 KIETOK NnaueHTbl. B aanbHen-
wem, B 1994 r., 6bina ogobpeHa ansg NpUMEHEHUS PEKOM-
OvHaHTHasa ¢opmMa MMUraLepasbl, nojydyaemas U3 Knetok
ANYHUKOB KMTaMCKMX XOMSAYKOB (Llepesnm, Genzyme, CLUA),
KoTopasi 6bICTPO 3aMeHWIa npenapar, nojy4yaembli U3 nna-
LeHTbl [1-3].

Yepes 20 neT ¢ MoMeHTa BHeapeHns ®3T MOHUTOPUHT
6e30nacHOCTN U 3PDOEKTUBHOCTU MPUMEHEHUA UMUIIOLLE-
pa3bl 60nee 4yem y 5000 naumeHToB ¢ Bl N0 AaHHBIM MeX-
[yHapoaHbIX PErnucTpoB, MOKas3an, YTO MHOrMe CUMMTOMbI
W NposiBNEeHns 3abofieBaHns, Takme KaKk renatocrjieHome-
ranusl, aHemusi, TPOMOOLMTOMNEHUS, KOCTHble HapylleHus,
3HA4YMMO YMEHbLIMANCL Ha Tepanuio y)xe B nepBble 6 Mec
Tepanuu, a KOHeYHbIe TOYKM SleYeHns B BUAe Hopmanuaaumm
WUIN NPUBIUKEHUSA K HOPMallbHbIM 3HA4YEHMAM NapamMeTpoB
KPOBM M OOGLEMOB MEYEHU U CeNle3eHKMU, MpeKpalleHus
KOCTHbIX 6011eM ¢ npeaynpexaeHnem HeobpaTUMbIX KOCTHbIX
OCNOXHEHUN BbINN AOCTUTHYTbI B TeYeHne nepsbix 2—4 net
C MOMEHTa Havasna NeveHus.

Pa3paboTka HoBoro npenaparta ana 3T — Benarnoue-
pa3bl anbda — 6bina Havata B CLUA KomnaHuen Shire ewe
B 1996 r. lNocne MHOrOYMUCNEHHbIX KIMHUYECKUX UCCNENO0-
BaHuM B deBpane 2010 r. npenapart, BblleAWwnA noa Top-
roBbiM HasBaHuem BIMPUB, 6bi1 0006peH K NMPUMEHEHUIO
B CWA y nauuneHToB ¢ Bl 1-ro Tvna. Yytb No3xe, B aBry-
cte 2010 r., npenapaT 6bi1 pa3pellieH K MCNoib30BaHUIO
B EBpone. B aHBape 2013 r. BIPWB 3apeructpupoBaH
B Poccun n BKAtoyeH B PefepanbHble KIMHUYECKUE PEKO-
MeHAalUmMM OKa3aHMa MeanLMHCKOM nomMoLm aetam ¢ bl

Benarntouepasa anbda NpoM3BOAUTCS C WMCMNONb30Ba-
HMEM YEeNOBEYECKOW JIMHMU KNETOK; B OTIU4YME OT WMMMU-
raouepasbl, aMMHOKUCIOTHasA NnocneaoBaTebHOCTb y npe-
napata MAeHTMYHa 3HAOrMEHHOW rNoKoLepebpo3ngase wu
nmMeeT 6onee A/IHHbIE LEenu rMMKaHoB, coaepKallme 60nb-
lee KONM4yecTBO MaHHO3bI, YTO 06/eryaeT ero MHTepHau-
3aumio makpodaramu. Benarniouepasa anbda BO3mella-
eT unn 3amellaet B-D-rnoko3uaasy, CHUXKaeT HaKonneHue
roKoLepebpo3naoB, KOTOpoe MPUBOAUT K U3MEHEHUSAM,
XapaKTepHbiM An1a 6one3Hu lowe [1, 2].

OB30P K/IMHUYECKUX UCCNIELJOBAHUN

3ddeKTMBHOCTL M 6e3onacHocTb P3T BenarnwoLepa-
301 anbda NoATBEPXKAEHa pe3ynbTaTaMu LIenoro paga Kak
OTKPbITbIX, TAK ¥ ABOMHbIX CNenbIX N1aueb0KOHTPOIMPYEMbIX
paHAOMM3UPOBAHHbIX MccnefoBaHui (Tabs.). OCHOBHbIMM
napameTpaMmmn KoHTponsa 3PpdEKTUBHOCTU Benarnouepasbl
anbda OblIn ypoBEHb remMorniobuHa, KOaM4yecTBo TPOMOO-
LIUTOB, 0OBbEMbI CeTIe3EeHKM U1 NneyeHu. OueHKa 6e30nacHOCTH
NPOBOAMNACH MO HaNMYUIO WM OTCYTCTBUIO HeXenaTelb-
HbIX peaKkuun C MOMEeHTa NPOBEAEHUs NepBOn WMHOY3UK
1 B TedeHune 30 aHen nocne nocneaHero anM3oaa BBeAEHUN
npenapara.

MepBoe oTKpbiTOEe 12-meca4Hoe uccnegosanue lll pasbl
(TKT-034; 2006) BKtovano 40 nauneHToB, paHee Ne4YEeHHbIX
umuraouepason B gose ot 15 go 60 E[/Kr, u 6610 noces-
LLEHO M3y4YeHuto aPPEKTUBHOCTM M 6€30MacHOCTU Nepexoaa
Ha ne4vyeHue Benarnwouepason anbda. Kputepum BKIOYe-
HUSA: NleYEeHNEe MMUINIOLEPa30n B TeYEHME KaK MUHUMYM
30 npeawecTByOWMX MEC U MPUMEHEHUE CTabUIbHOM A03bl
UMUIIIOLLEPa3bl B TEHEHUE KaK MMHUMYM 6 Mec 40 BKJoYe-
HUSA B AaHHOe uccnefoBaHue. JledyeHue BenarnioLepason
anbda 6bl10 NPOAOIIKEHO B TON e AO3MPOBKE U B TOM Xe
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0630p nuTepaTtypbl

Ta6nuuya. Pe3iome KIMHUYECKMX UCCeaoBaHnim

03a npenapara CnneHaKTOMUA
KnuHunyeckue Anutenb- Kputepuu Yucno A P P AusaiH
®daza (EA/kKr 1 pas Ha MOMEHT
UccnepoBaHUA HOCTb ot6opa nawuMeHToB uccnepoBaHusa
B 2 Hep) BKJ/IIOMEHUA
He nony4yaBlue paHee [BonHoe
TKT-032 i 12 mec ®3T w He neuetbie 25 Mo45umeo | C'enoepanao Her
nocnegHue 30 mec; MU3UPOBaHHOE
BO3pacT = 2 net (1:1)
He nonyyaBlune paHee Mo 60 Benarnio- [BonHoe
HGC-GCB-039 " 9 mec ®3T u He nevyeHble 34 Lepasa anbda cnenoe paHao- Y oTaenbHbIx
nocnegHue 12 mec; UK UMUToLLE- MU3UPOBaHHOE nauveHToB
BO3pacT = 2 net pasa (1:2)
MonyyaBlune paHee
TKT-034 i 12 mec MMHITIOLEPasy, 40 15-60 OTKpbITOR Y oTAenbHbix
3aMeHa neyeHus; naLueHToB
BO3pacT = 2 net
MauneHTbl
13 uccnefoBaHus Y oTaenbHbIX
HGT-GCB-044 I} 5 5 15-60
Gr-ac ner TKT-032, TKT-034 ° OTkpbiToe naLMenTos
n HGT-GCB-039
He nonyyaBwune ®3T
U NleYeHHble paHee Y OTAENbHBIX
HGT-GCB-058 51 Hep MMUraoLepason 211 15-60 OTKpbITOE A
. nauveHToB
C 3aMeHOW NleveHus;
BO3pacT > 2 net

lNpumeyarHme. 3T — depmMeHTo3amMecTUTeNIbHas Tepanus.

peXXnMme BBEAEHMS, YTO M AN MMUIOLEpPassbl. Jlvua mono-
we 18 net coctaBnanu 25% Bcex NauMeHTOB, BKIIOYEHHbIX
B uccnepgoBaHue (Grabowski u coaBT.,, 2010). Pe3ynbrathbl
nccneaoBaHuWs NoKasanu, YTo NpUMEHeHWe BenarstoLlepasbl
anbda nocne nepeBoja NaLMEHTOB C IEHEHUS UMUTOLIEPa-
30/ NO3BONANO NOAAEPKMBATL KOHLIEHTPALUK reMornobuHa
1 TPOMOOLMTOB Ha TepaneBTUYECKOM YpoBHe [4].

B TeyeHune aByx nocneaytowmx NeT GbinM NpoBeAeHbI ABa
MY/IbTULLEHTPOBbIX ABOMHBbIX CNenbiX PaHAOMU3UPOBAH-
HbIX uccnepgoBaHua (TKT-032; HGT-GCB-039). O6uwumu
KPUTEPUSIMWU BKIIOYEHUS ANS HUX OblIM MOATBEPKAEHHbIN
[aHHbIMW 3H3WMOJMArHOCTUKU W/MAN MONEKYNSPHO-TEHE-
TUYECKOro uccrneaoBaHus anarHo3 6onesvu lowe (1-1 Tmn
3ab0neBaHns); BO3pacT OT 2 NIET U CTaplie; aHeMus, TPOM-
GouuToneHust (MeHee 120%102/n), cnneHomeranust u/uiu
renatomeranusi cpefiHen CTeNeHn BbipaXKEHHOCTU. B Lienom
B 06a uccnegoBaHuA ObliM BKAOYEHbl 59 nauueHToB C
6onesHblo lowe 1-ro Tvna, 20 U3 KoTopbix (21%) HaxoanIMCb
B Bo3pacTte oT 4 oo 17 nert.

B 12-mecsiyHOM mcenepgoBaHnuu I dasel TKT-032 (2007)
npoBoAMIacb OLEHKa 3PPEKTUBHOCTM M 6GE30MacHOCTH
BenarnoLuepasbl anboda ¢ napaniefbHbiM CO3AaHNeM rpyn,
B KOTOPbIX M3y4yasnCb BapuaHTbl 4O3MPOBaHMS npenapara.
MaumeHTbl (n = 25), He nonyyasBlUMe paHee WAN HaxOauB-
wnecs 6e3 cneundUYecKoro neYeHns B TeHEHWE KaK MUHU-
Mym 30 npeawecTByOWMUX MeC, GbiMM PaHAOMU3UPOBAHbI
Ha 2 rpynnbl B 3aBMCMMOCTM OT MOJy4aeMon A03bl Bena-
rntouepasbl anbda: 45 EA/kr (n = 13) n 60 E4/Kr (n = 12)
C KpaTHOCTbi0 BBeaeHus 1 pa3 B 2 Hen. [lpumeHeHue
o6eunx 003 npenapaTta MPUBENO K 3HAYUMOMY YyHLIEHWIO
TaKMX OCHOBHbIX MapameTpPoB, KaK YPOBEHb remornotuHa
(Ha 24 £ 0,4 v 24 £ 0,3 r/n, COOTBETCTBEHHO), KOIMYECTBO
TpomMGoLMTOB (Ha 41 + 14 u 51 + 12X109/n), yMeHb-
weHne obbema neyeHn (Ha 6,5 = 5wmn 17,5 £ 5%) n 06b-
eMa ceneseHkM (Ha 40 + 6 n 50 £ 5%). B pamKax gaHHOro
nccneaoBaHua Obl1 NpeacTaBfeH aHann3 3dGEKTUBHOCTH

1 6e30MacHOCTM Tepanuu BenarnwoLepason anbda B negu-
aTpuyeckon rpynne nauyueHToB. Cemepo u3 25 nauueH-
TOB, BKJ/IIOYEHHbIX B MCcrnegoBaHue, 6biin Monoxe 18 net
(cpean HUx 5 mManb4mMkoB M 2 aeBo4kM). B pose 45 E[l/Kr
nonyvyanu nedeHne 3 nauueHtoB, B fose 60 E[/kr — 4.
Yepesd 12 mec Tepanuu ypoBeHb remoriobuHa noBbICUCA
B cpeaHeM Ha 22 + 0,4 r/n, KonnM4yecTBo TPOMOOLIMTOB yBe-
nn4yunnocb Ha 54 + 2O><109/n, 06bEMbI CENIE3EHKN COKpaTH-
nvcb Ha 47 £ 10%, nevyeHn — Ha 13,5 = 5%. o pe3ynbratam
NPOBEAEHHOI0 MCCnefoBaHUs Gbll MOMyYeH COMOCTaBMMO
BbICOKMIM MPodub 3PGEKTUBHOCTU Npenapara npu ero npu-
MEHEHUU B Pa3/IMyHbIX JO3MpPOBKax [5].

B 9-mecsayHom uccnegosanum lll pasbl HGT-GCB-039
(2008) nsyyanu apdEeKTMBHOCTb M 6€30MNacHOCTb Benarnto-
uepasbl anbda ¢ napannenbHbiM CO34aHUEM TPyNM, B KOTO-
pbiX MpoBepsanacb cTaTUcTMYecKass rmMnotesa O TOM, 4TO
npenapar He ycTtynaeT no 3dPEKTUBHOCTM MMUITIIOLIEpa3e.
MaumneHTbl (n = 34), He NonyyaBlUME paHee U HaxoAUBLLK-
ecs 6e3 cneunduU4eckoro neveHnsa B TeHeHNe Kak MUHUMYM
12 npeablaywmnx Mec, 6611 paHAOMU3UPOBaHbI Ha 2 rpynnbl
B 3aBMCMMOCTK OT MOJlyHaeMoro npenapara: Benarouepa-
3a anbda (n = 17) n umurnouepasa (n = 17) B 04AMHAKOBON
nose (no 60 EA/kr) 1 pa3 Kawnable 2 Hed. K KoHUy uccne-
[IOBaHMUS yNyyllEHWE OCHOBHbIX NMapameTpoB (MOBbILIEHWE
YPOBHS reMorno6uHa uM KonuyectBa TPOMGOLIMTOB, COKpa-
LweHne 06beMOB NeYeHUn 1 cenedeHKn) 6blo conocTaBUMbIM
B 06eux rpynnax [6].

Ha ocHoBaHuu nccnepgoBanuin TKT-032 n HGT-GCB-039
6bl1a npoBeAeHa oueHKa 3PPEKTUBHOCTM U 6Ge3onacHo-
CTM nedvyeHus Benarawuepason anbda B TeyeHue 2 net
B MeaMaTpuyeckow rpynne nauyueHtoB (n = 6). et nony-
Yyanu npenapat B go3e 60 E[/Kr B TeyeHne 12 n 9 mec,
3aTeM MNPOAOMIKUAN NeYyeHUe B OTKPbITOM MCC/ieAoBaHUK
HGT-GCB-044 B npexHen [03€e 1 pexnMe Ha MpPoTSHKEHUU
ewe 15 mec. CpegHui Bo3pacT nNauueHToB coctaBun 9 net
(oT 7 po 15 neT); 1 pebeHOoK 6bif C yaaneHHON Cene3eHKoMn.



OCHOBHblE U3MEHEHMS KTMHUYECKMX NapamMeTpoB OT UCXOa-
HbIX 3Ha4YeHUn Yyepe3 1 u 2 roga tepanuu 6binn cneayoum-
MU: ypoBeHb remornobuHa — 190 (149-231) u 250 r/n
(186-314), coOoTBETCTBEHHO; NOBbIWEHWE KONUYeCcTBa TPOM-
6ountoB Ha 72,1 n 95,3%; coKkpaleHne o6bemMa ceneseHKu
OT ucxoaHoro (n = 5) Ha 60,4 n 69,5%, o6bema nevyeHn —
Ha 26,3 1 29,1%. Kpome TOoro, oTMEYEHO CHUMKEHNE aKTUB-
HOCTM XMTOTPMO3naasbl U xeMoKknHa CCL18. NMoMnmMo YeTbl-
pex OCHOBHbIX NOKa3aTenen B negMaTpuyeckon rpynne 6bin
TaKXe OLeHeH napamMeTp pocTa. Tpoe NauneHToB, y KOTOPbIX
POCT B UCXOAHOM TO4YKe Oblnl MeHee 5-ro nepueHTuns, ynyud-
LUIMX CBOW MOKa3aTeNn K KOHLY MCCiefoBaHUs; Tpoe ApYyrux
nauMeHTOB, UMEBLLIMX 3HAYEHMS POCTa Bbllle 5-ro NepLUeHTH-
115, COXpPaHWIM CBOM MNapaMeTpbl Bbllle 3TOr0 YPOBHS Ha Npo-
TAXKEHWUN BCeEro uccnegoBanus. Y 95% neten ¢ bI' 1-ro tnna
Ha ¢oHe anuTtenbHon P3T Benarnouepalon anbda oTme-
YEHO yNydlleHNne MUHepasnbHOW MIOTHOCTU KOCTHOM TKaHM:
Z-score 1,21 (0,80-1,62). Takum obpa3om, B neanaTpuye-
CKOM rpynne nauveHToB Ha GoHe 2-neTHen Tepanuu npena-
paToM Benarnouepasa anbda 6bina yctaHOBEHA XOpoluas
NepeHoCUMOCTb MpenapaTta W ynydlleHue BCeX KIYeBbIX
K/IMHUYECKMNX NapaMeTpoB. H1 y KOro U3 geten He 0TMEYEHO
o6pa30BaHUs aHTUTEN K Benarnuepase anboda [7, 8].

B 2012 r. Grabowski 1 coaBT. 6b1J10 MPOBEAEHO UCCNIENO-
BaHMWe MO OLEHKEe PoCcTa, KOCTHOMO BO3pacTa U MUHEPasIbHOM
MJIOTHOCTM KOCTHOW TKaHu y 9 geTen, nonyyaslUMX leyeHne
UMUITIIOLLEPA30M, BMOCNEACTBMM BKIOYEHHbIX B UCCNeA0Ba-
HUA TKT-034 n HGT-GCB-044, B KOTOPbIX NOAyYaau neyeHune
Benarnouepason anbda B TeYeHue 2 neT B Tex Xe A03e
n pexxume BBegeHus. 1o peaynbrataM nUccneaoBaHus NoKa-
3aTenuM pocTa CoxpaHunucb B npepenax 74,2-78,5 nep-
ueHtnna. lMpu oueHKe MWHepasbHOM MAOTHOCTM KOCTHOWM
TKaHW 3Ha4veHue Z-score y Bcex [eTen ObliIo He MeHee
0,51 n B ganbHenwem 3Ha4MMO HE MEHSNOCh Ha GOHe Mpo-
BoAMMOM Tepanuu [9].

B OTKpbITOM MHOroueHTpoBom uccnepoBaHum HGT-
GCB-058 Pastores 1 coaBT. npoBenu udyyeHve 6e30nacHo-
CTW Npenapata y nayMeHToB 6e3 nevYeHus Wan paHee nony-
YaBlWKX umuraouepasy. lNauneHtol 6binM ob6cnegoBaHbl
Ha Hann4ymMe/OTCYTCTBME aHTUTEN K MMUIoLepase U Bena-
rnouepase anbda B MCXOAHOM ToUKe u Ha 13; 25; 37; 51;
65- Hen OT Havana uccnegoBaHus. M3 211 nauueHTos,
BKJIIOYEHHbIX B UccneaoBaHune, y 37 Oblin BbiiBNEHbl aHTK-
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Tena K uMuratuepase 4o Havyana Tepanuun Benarnouepasomn
anbda. Y 12 n3 37 naumMeHToB B npoLiecce Tepanuun obHapy-
MWUNMCb aHTUTENa K Benarniouepase anbda Kak nposiBfieHme
nepeKpecTHoON peaKkumu. Mpu 3TOM HU Y KOFO U3 UCTIbITYEMbIX
He OblI0 OTMEYEHO peaKuui rMnepyyBCTBUTENbHOCTU WK
cepbe3HbIX NOBOYHbIX IQDEKTOB Ha GOHE Tepanuu, Ha OCHO-
BaHMK Yero 6bin caenaH BbIBOA O XOPOLLIEN NEePEHOCUMOCTH
npenapata y /v, UMEIOWNUX aHTUTena K umuriouepase
u Benarnouepase anbda [10, 11].

B xoge Bcex MpoBefeHHbIX UCCneaoBaHWM Gblia oTMe-
YyeHa Xopollas nepeHOCMMOCTb Benarnuepasbl anbda.
Mpodunb 6e3onacHOCTM NpenapaTa OTAMYancs oTCyTCTBUEM
CEPbE3HbIX U YrpOXKaloWMUX HKU3HU MNOOOYHBbIX IGPEKTOB.
3aperucTpupoBaHHble HeXenaTteflbHble peakuuu BO3HWUKa-
Y NpenMyLLeCTBEHHO Ha GpoHe MHDY3UKM Npenapara, Xxapak-
TepU30BasIUCb IETKON U CpeaHew CTEMEHbIO BbiPaXKEHHOCTH
W NPOSIBASNNCL B BWAE FOOBHOM 60NW, FONOBOKPYKEHMUS,
TOLIHOTbI, KaTapasbHblX SBAEHWIA, NUXOPAOKKW, apTpanrui.
YKa3aHHble anobbl ObICTPO KynupoBaiucb Ha GOHE CUM-
nToMaTMyecKom Tepanuu.

3AKJ/TIOYEHHME

Ha ¢oHe anutenbHon dbepmMeHTO3aMeCcTUTENbHON Tepa-
nuu Benarnwuepason anbda B neanaTpuyeckon rpynne
nauymMeHToB ¢ Bl 1-ro TMna 6bi1 MOAy4eH XOPOLIMK MNpo-
dunb 6e3onacHoCTM M 3POEKTUBHOCTM NpenapaTta. bbinu
[JOCTUTHYTbl BCE LIeNeBble TOYKM Tepanuu: Hopmanuaauus
NN NPUBTIUKEHNE K HOPMasbHbIM 3HAY€HMUSIM NapaMeTpoB
KpOoBW (NOBbIWEHWE YPOBHS reMornobuHa M KonuyecTBa
TPOMOOLMTOB); COKpalleHe 0OBEMOB NEYEHU U CENE3EHKH;
ynyylleHne napaMeTpoB pocTa, KOCTHOro Bo3pacTa U MUHe-
panbHOM MIOTHOCTM KOCTHOM TKaHW. B xode vccnegoBaHui
HW Y OHOrO NauMeHTa He BbISBIEHO NEPBUYHOrO GOPMMUPO-
BaHWSA aHTUTEN K Benarniouepase anbda. Taknm ob6pasom,
[lOKa3aHa LenecoobpasHoCTb M YCMEWHOCTb NPUMEHEHHUS
[JaHHoro npenapata y aetev ¢ bl 1-ro Tuna.
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