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BaHWMs, NpeACcTaB/eHbl AaHHbIE 10 NCTOPHUM CO3[aHUSI U BHEAPEHUS B KIIMHMYECKYIO NPAKTUKY NaToreHeTU4eCcKon pepmeH-
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C NoATBEPXAEHHbIM AMarHo3omM 601e3Hu lowe 1-ro Tuna.
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BBEAEHUE

bonesHb lowe (bl) — Haubonee pacnpocTpaHeHHas
NIM30COMHas 60ne3Hb HaKOMJEHUS C ayTOCOMHO-peLec-
CMBHbIM TUNOM HacneaoBaHus; 06ycnoBaeHa MyTaumsamMun B
reHe GBA, KapTMpPOBaHHOM Ha A/IMHHOM nje4vye 1-iM XpomMo-
combl (1921), 4TO NPUBOAUT K HEAOCTATOYHOCTM SIM30COM-
Horo depmeHTa B-D-rnokosngassl (rMoKoLepebpo3naasbl)
B K/JETKax PeTUKYyNo3HLOTEeNMaNbHOM CUCTEMbl (MaKpo-
darax U MoHouwuTax). [oKouepebpo3ngasa ydvacTeyer
B paclenieHnn CAOoXHOro nunuga — rnoKouepebpoaunaa,
BblaensseMoro memoépaHamMmn GOPMEHHbIX 9NEMEHTOB KPOBU
(3pPUTPOLIUTOB M IEMKOLIUTOB) B MPOLIECCE MX ECTECTBEHHO-
ro pacnaga. B pesynbrate HW3KOM aKTUBHOCTU IM30COM-
HOW [-D-rnoKo3ngasbl MPOUCXOAMT MPEUMYLLECTBEHHOE
HaKkonneHne cPUHronMnuaoB B makpodarax 1 MOHoOLMTaxX
MHOMMX OPraHoB — Me4YeHM, CeNe3eHKM, KOCTHOro mMoara,
nMMdaTUYecKmx y310B, FONOBHOMO MO3ra, IErKMX U T. 4. ITn

«HarpyeHHble» MNMaaMu KIETKM Ha3blBalOTCA KleTKamu
[owe v npeactaBngT cobow naTtonorMyeckun cyberpar
6onesHn. PasHoob6pasne KIMHMYECKOro aebiota, retepo-
reHHOCTb CMMMTOMOB W CTEMEHb TAMECTU TeyeHus 3abo-
NleBaHMs 3aBUCAT OT KOIMYeCcTBa HaKOMIEHHbIX B OpraHax
M TKaHSAX KNeToK lowe 1 ux nokanusauuu [1, 2].
TpaanumMoHHasa KnaccuduKauusa Bblaenser TpU OCHOB-
HbIX TUMa 60n1e3HK [owe B 3aBUCMMOCTU OT Te4eHUs 3abo-
NIeBaHMA U Hann4ymsa/OTCYTCTBMS XapaKTEPHbIX CUMMNTOMOB
nopaxeHus LeHTpanbHon HepBHoM cucTembl (LLHC). B yacT-
HOCTW, 1-# TMn 6ones3Hn (HEHeMpOoHOMaTUYECKMI) onpeae-
NFeTca OTCYTCTBMEM HEBPOJIOrMYECKMX CUMMTOMOB, BCTpE-
YyaeTtca 4aule (~94% Bcex cnyvyaeB) U AMArHoCTMpyeTcs y
2/3 nauneHTOB NPenMyLLLeCTBEHHO B Bo3pacTe Ao 20 neT.
[lBa Opyrnx accouuupyloTcs C BOBJIEYEHMEM B MNPOLIECC
LUHC: 2-11 TN — OCTpbIN HEMPOHONATUYECKUIA, NI MHDAH-
TUAbHBIN, 3-1 TUN — XPOHUYECKNIK HEMPOHOMATUYECKUN.
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Effectiveness and Safety of Velaglucerase
Alfa in Treatment of Gaucher Disease Type 1
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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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[dnarHos 6ones3Hu lowe cnegyeT NpeanofioXuTb y nauu-
eHTa ¢ He0O6bACHMMOW CMJIEHO- U renatoMeraanen, uuTone-
HUEW U cMMTOMaMK nopaxeHus Koctewn. Mpu céope aHam-
He3a U Kanob cneayet 06paTuTb BHUMaHME Ha Hann4vme:

°  3aAeprKKun GU3NYECKOro 1 NosoBOro pasBuTUS;

® cnabocCTu, NOBbILWEHHON YTOMASEMOCTH, YacTbIX PECMU-
paTopHbIX UHHEKLMI;

® MPOSIBAEHMI CMOHTAHHOIrO reMopparnyecKoro cMHapomMa

(B BMAE MOAKOMKHbIX remMaToM, KPOBOTOYMBOCTU CAN3U-

CTbIX 060/04Y€K) WKW ANUTENbHbIX KPOBOTEYEHUW Npu

MasblX OnepaTUMBHbIX BMeLWaTeNbCTBax;

e 06ONel B KOCTAX W cycTaBax, MepenomMOB KOCTEN B
npoLwnom;
° MNpeawecTBYOLWEN CMIEHIKTOMUM (MOMHOM WMAKW Yac-

TUYHOW);
® HEeBPONOrMYECKOW CUMNTOMaTUKK (rna3ogBuratefibHas

anpakcusa, cxofsleecs Kocornasve, aTtakcus, noreps

WMHTENNEKTa, HapylweHMe YyBCTBMTENbHOCTU U Ap.);
® CEMeWHOro aHamHesa (CMIEH3KTOMUSA UNN NepedYncneH-

Hbl€ BbIlLIE CUMMATOMbI Y POAHbIX 6paTbeB M CecTep).

OCHOBOW COBPEMEHHOW AMArHOCTUKKM 6one3Hn lole
ABNIAETCA OMOXMMUYECKUMA aHaNnM3 aKTMBHOCTU [3-D-rntoxo-
31aasbl B TenKoumTax KpoBu. [pn 3TOM CTEMNEHb CHUXKEHUS
AKTUMBHOCTU epMeHTa He KOPPENUPYeT C TAKECTbIO Ku-
HUYECKMX MPOSIBAEHUM U TeyeHneM 3abonesaHud. [Jonon-
HUTENbHBIM BUOXMMMYECKUM MapKEPOM, XapaKTepHbIM AN1s
6onesHu lowe, CNYXWUT 3Ha4YUTENbHOE MOBbILEHWEe aKTUB-
HOCTU XMTOTPMO3MAA3bl — TUAPOAUTMHECKOrO depMeHTa,
CUHTE3MPYEMOrO aKTUBMPOBAHHbLIMKU MaKpodaramu B CbiBO-
poTKe KpoBuW. OgHaKo, 6% obuien nonynsiumMm COCTaBASIOT
HOCUTENIM TOMO3UIOTHOM MyTaLMKU reHa XUTOTPMOo3naasbl, YTO
BblpaxaeTcsl OTCYTCTBMEM aKTUBHOCTU epMeHTa B CbIBO-
POTKE KpPOBW, MO3TOMYy B PEAKMX Chydasix onpegeneHue
AKTMBHOCTU XMTOTPUO3MAA3bl HE MOXKET BbITb UCMONL30BAHO
AN AMarHOCTUKM U MOHUTOPUHIa 6one3Hu fowe.

MoneKynsapHO-reHeTUY4EeCKU aHann3 — TOYHbIW, HO He
o065a3aTeNbHbIN METOA ANArHOCTUKN BONIE3HM, a TaKKe rete-
PO3UTOTHbLIX HOCUTenen MyTauumi B reHe B-D-rnoxkosupa-
3bl: €r0 MCNOMb3YIOT Npu AnddepeHUmnanbHOM AMarHoCTuKe
B CNOXHbIX C/lyyasx. BbiaBneHue rereposvrotr Haubonee
aKTyalbHO A/19 NpeHaTanbHOM AUArHOCTUKMU U FEHETUYECKO-
rO KOHCY/IbTUPOBAHMS.

bonesHb lowe ctana nepBOW SIM30COMHOM 6GONE3HbLIO
HaKoMJeHns, MNpuM KOTOPOW Oblna YCNEewHo MNpUMeHeHa
depmeHTo3amecTutenbHaa Tepanua (P3T) — eanHCTBEH-
HO 3adPeKTMBHOE M 6Ge3onacHoe MaToreHeTuyecKoe fede-
HUWe, 3HAYMUTENbHO ynyylaloLllee KavyecTBO XU3HU BOMbHbIX,
He OKas3blBalollee BblpaxeHHbIX NO604YHbIX apdekToB. P3T
npoBoAnTCS Y NauneHToB ¢ bl 6e3 nopaxeHuns (1-1 Tmn) unu
C XPOHUYECKUM MOpaXKeHUEM HEepPBHOW cUCTEMbI (3-h Tun),
Yy KOTOPbIX MPUCYTCTBYIOT KIIMHUYECKN 3HAYMMble HEHEBPO-
JNIorM4yeckue nposiBieHnsa 3aboneBaHnsd. B ¢BA3KW C HEBO3-
MOXHOCTbIO NPOXOXKAEeHMS GepMeEHTa Yepes reMaTtoaHLeda-
NIMYECKNIN BGapbep, a TaKKe OCTPbIM TeYEHMEM W ObICTPbIM
nporpeccMpoBaHneEmM HEBPOSOTMYECKON CUMMATOMATUKM
Ha3HayeHne P3T HeLenecoobpasHo nNpu 2-m Tune bl [1-3].

BEJIAITIOLLEPA3A AJIb®A: U3 UICTOPUU BOMPOCA

Ha HayvanbHbIX 3Tanax nedyeHne Bl npeuMmyulecTBEHHO
3aK/Yanochb B NPOBEAEHNM CMIEHIKTOMUMU U CUMITOMATH-
yeckoun Tepanuu. MNpu aTOM yaaneHue ceneseHkn y naumeH-
ToB ¢ Bl accounmnpoBanock ¢ perpeccomM LUToneHUYecKoro
CMHAPOMaA, HO ABNSN0Ch GaKTOPOM pPUCKa TAXKENoro nopa-
KEHWUS KOCTHO-CYCTaBHOM CUCTEMbI, MPUCOEANHEHNS BTOPUY-
HOW MHOEKLMN U BO3HUKHOBEHMS MEYEHOYHbIX M NErOYHbIX
OC/IO}KHEHWW, @ TaKXKe YXYALEeHNS HEBPOOrMYECKUX NPOSIB-
NIeHUN npu 3-M TUne 3aboneBaHus.

B 60-70-x rr. XX B. De Duve u Brady Bbickasanu nep-
Bble Men 0 BO3MOXHOCTU Jle4eHUs JIMB0COMHbIX 6oNe3Hen
HaKonneHus ¢ nomolubio P3T. Pe3ynbTaTbl MHOMOYMUC/IEHHbIX
ncenegoBaHM NpuUBenn K pernctpaummn B 1991 r. anbrito-
uepasbl (Uepepasa, Genzyme, CLLUA) — nepBoro npenapaTta
ans ®3T, nony4aemMoro U3 KNeTok NnnaueHTbl. B ganbHen-
wem, B 1994 r., 6bina ogobpeHa 415 NPpUMMEHEHUs PeKoMm-
6WHaHTHaa dopMa UMUrIoLLEepPasbl, NosydyaeMas U3 KIeToK
AMYHMKOB KUTaMCKUX XoMAYKOB (Llepesnm, Genzyme, CLUA),
KoTopas O6bICTPO 3aMeHWNa npenapart, Noay4aembli U3 nna-
LUeHTbl [1-3].

Yepes 20 net ¢ moMeHTa BHeapeHns ®3T MOHUTOPUHT
6e30MacHOCTM U 3DDEKTUBHOCTU NMPUMEHEHUSA UMUTIOLLE-
pa3bl 6onee yem y 5000 nauymeHToB ¢ Bl No gaHHBIM MeEXK-
AYHapOAHbIX PEerucTpoB, MoKasas, Y4TO0 MHOTrMe CUMMTOMbI
W NposIBNEeHNs 3ab0fieBaHNUs, TaKMe KaK renatocrnieHome-
ranus, aHemusi, TPOMOOLMTOMNEHUS, KOCTHblE HapyLUeHus,
3HAYMMO YMEHBLUMIUCL Ha Tepanuio yKe B nepsble 6 mec
Tepanuu, a KOHEYHble TOYKM NeYeHns B BMAE HopMannaaumun
WU NPUBAMIKEHUS K HOPMaslbHbIM 3HaYeHMAM NapameTpoB
KPOBM U OOGBEMOB MEYEHM U CEeNe3EeHKM, NpeKpalleHus
KOCTHbIX 60/1eM € nNpeaynpexaeHnemMm Heob6paTUMbIX KOCTHbIX
OCNIOXXHEHUM BblNnM AOCTUTHYTbl B Te4eHne nepBbix 2—4 net
C MOMEHTa Hayana nevyeHus.

PaspaboTka HoBoro npenapata ans ®3T — Benarntoue-
pa3bl anbda — 6bina Havata B CLLUA KomnaHuen Shire ewe
B 1996 r. [Nlocne MHOroYMCNEHHbIX KIMHUYECKUX MUccneno-
BaHun B ¢peBpane 2010 r. npenapaT, BbllWEAWNA oL TOp-
roebiM HasBaHuem BIMPUB, 6bi1 0006peH K NpUMEHEHUo
B CWA y nauyueHtoB ¢ bl 1-ro Tvna. Yytb no3xe, B aBry-
cte 2010 r., npenapaT 6bi1 pa3peleH K MCnob30BaHMUIO
B EBpone. B gaHBape 2013 r. BIPUB 3aperuncrpupoBaH
B Poccun u BKItoYeH B dPeaepanbHble KIMHUYECKUE PEKO-
MeHJaLUMn OKa3aHua MeauLUMHCKOM noMowm getam ¢ brI.

Benarnouepasa anbda NpousBOAMTCA C UCMNOSb30Ba-
HMEM 4YEeNOBEYECKOM NMHUM KNETOK; B OTIWYME OT UMM-
raouepasbl, aMMHOKUCNOTHAs MOoCnefoBaTeNbHOCTb Y npe-
napata WOEHTUYHa SHOOTEHHOW [foKoLepebpo3ngase wu
nmeeT 6onee A/IMHHbIE Uenu rMUKaHoB, coaepKallune 60sb-
lee KOIMYeCTBO MaHHO3bl, YTO 06/eryaeT ero UHTEPHaNm-
3aumio Makpodaramu. Benarnouepasa anbda Bo3Mella-
eT unn 3amellaeT B-D-rnoko3naasy, CHUKaeT HaKonneHue
rnoKouepebpo3nMaAoB, KOTOPOE MPUBOAUT K WM3MEHEHUAM,
XapaKTepHbIiM a1a 6one3Hu lowe [1, 2].

0B530P K/IMHUYECKUX UCCNENOBAHUMN

JdddeKkTMBHOCTL M 6Ge3onacHocTb P3T Benarnouepa-
301 anbda noaTBepKAeHa pesynbrataMu Lenoro psaa Kak
OTKPbITbIX, TAK M ABOMHbIX CNenbiX NaaLeboKOHTPOANPYEMbIX
paHaAOMM3MPOBaAHHbIX MccnegoBaHni (tabn.). OCHOBHbIMHM
napameTpaMmmn KoHTpons 3PpPEeKTUBHOCTU Benarnouepasbl
anbda 6blnM ypoBEHb remMornobuHa, KONM4ecTBO TPOMOO-
LIMTOB, 06bEMbI cene3eHkn 1 nevyeHn. OueHka 6e30nacHoOCTH
NpPoOBOAMAACL MO HaAU4YMIO WKW OTCYTCTBUIO Hexenatenb-
HbIX peaKuuMih C MOMEHTa MNpoBeAeHUs NepBon WMHOY3UK
1 B TeyeHme 30 gHen nocne nocnegHero annM3oja BBeaeHUs
npenaparta.

MepBoe oTKpbITOEe 12-mecsauHoe uccnegosanue lll pasbi
(TKT-034; 2006) sr1to4ano 40 nauneHToB, paHee NeYeHHbIX
umurnouepason B gose ot 15 go 60 E/Zl/Kr, n 6bi10 NoCBS-
LLIEHO M3yYeHUt0 3PEeKTUBHOCTU M 6e30MacHOCTM nepexoaa
Ha ne4vyeHwe Benarnwouepason anbda. Kputepun BKIOYe-
HUS: Nle4eHne UMUIMIOLEPA30N B TeYEHME KaK MUHUMYM
30 npeawecTByOWMX MEC U NPUMEHEHNE CTabWIbHOW A03bl
UMUIOLEPasbl B TEYEHME KaK MUHUMYM 6 Mec A0 BKItOYe-
HUS B AaHHOe uccnegoBaHue. JleyeHwe BenarntoLepason
anbda 6bl10 NPOAOIKEHO B TON e JO3MPOBKE M B TOM XKe
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Ta6auuya. Pe3loMe KNMHUYECKUX UCCneAoBaHui

03a npenapara CnNeH3KTo
KnuHuuyeckue Anutenn- Kputepuun Yucno A npenapar AunsaiiH MACHIKTOMUSA
®da3za (EA/Kr 1 pas Ha MOMEHT
uccnepoBaHus HOCTb oT6opa nayueHToB uccnefoBaHUsa
B 2 Hep) BKJIIOYEHUSA
He nonyyaBlune paHee [BoiHoe
T -
TKT-032 i 12 mec ©3T w He nevetible 25 Mo45umeo | C'onoePanao Her
nocnegHue 30 Mec; MW3UpOBaHHOE
Bo3pacT = 2 et (1:2)
He nony4yaBlwue paHee Mo 60 Benarnto- [BonHoe
HGC-GCB-039 " 9 mec ®3T 1 He neyeHble 34 Lepasa anbda cnenoe paHao- Y oTaenbHbIX
nocnefHue 12 mec; AN UMUroLe- MU3UPOBaHHoOEe nauveHToB
BO3pacT = 2 net pasa (1:1)
MonyyaBlwure paHee
TKT-034 1l 12 mec MMMITIoLepasy, 40 15-60 OTKpbITOR ¥ OTACNIbHbIX
3aMeHa NeyYeHuns; nauveHToB
BO3pacT = 2 net
MauunenTbl
n3 uccnefoBaHus Y oTaenbHbIX
HGT-GCB-044 1l 5 net TKT-032, TKT.034 95 15-60 OTKpbITOE I
1n HGT-GCB-039
He nonyyaBwue ®3T
1 NeYeHHble paHee Y OTAENBHbIX
HGT-GCB-058 51 Hep nMuraouepason 211 15-60 OTKpbITOE A
. nauveHToB
C 3aMeHOW NevyeHus;
BO3pacT > 2 net

lpumeyarme. P3T — depmMeHTO3amecTUTENbHAA Tepanus.

pexume BBEAEHMS, YTO M AN umMuUraouepassl. Jiuua mono-
e 18 net coctaBnanm 25% Bcex nauneHToB, BKIOYEHHbIX
B uccnegoBaHue (Grabowski u coaBT.,, 2010). Pe3ynbrathl
nccneaoBaHuKs NoKasanu, YTo NpUMeHeHue Benarntouepasbl
anbda nocne nepeBoja NaLMEHTOB C leYeHUs UMUIoLEepa-
30 NO3BONAN0 NOAAEPKMBATL KOHLEHTPaLUK reMornobuHa
M TPOMOOLMTOB Ha TepaneBTUYECKOM ypoBHe [4].

B TeyeHune aByx nocneaytowmnx neT 6bia1 NpoBeaeHbl ABa
MY/IbTULLEHTPOBBIX ABOMHBbIX CNenbiX PpaHAOMU3UPOBaH-
HbiX uccnepgoBaHua (TKT-032; HGT-GCB-039). O6uwmmu
KPUTEPUSMWU BKIOYEHUS 415 HUX OblIM MOATBEPXKAEHHbIN
[LaHHBbIMW 3H3MMOLMATHOCTUKM W/MAN MONEKYNSPHO-reHe-
TUYECKOro UccrnefoBaHus avarHo3 6onesHu lowe (1-1M Tmn
3aboneBaHus); BO3PacCT OT 2 feT U cTaplue; aHeEMUS, TPOM-
éouuToneHusa (meHee 120><109/n), crnieHoMeranusa u/umnm
renatomeranus cpefHen cTeneHn BblparKeHHOCTU. B Lenom
B 06a uccnefoBaHua ObiM BKAYEHbI 59 nauneHToB C
6one3Hbio fowe 1-ro tuna, 20 U3 KoTopbix (21%) HaxoaAMAUCh
B Bo3pacTte oT 4 go 17 ner.

B 12-mecsiuHOM ncenegoBanuu I dasbl TKT-032 (2007)
nposoaunacb oueHKa 3PpGdEKTUBHOCTM M 6e30MacHOCTH
BenarnoLlepasbl anbda ¢ napanienbHbiM CO34aHneM rpynn,
B KOTOPbIX M3y4yannCb BapuaHTbl 4O3MPOBaHMA npenapara.
MauneHTbl (N = 25), He nonyyasBlUME paHEe WUAN HaxOoauB-
wuecs 6e3 cneunduyeckoro neveHns B Te4eHne Kak MUHU-
Mym 30 npeawecTBylOWMX Mec, 6biM paHAOMU3UPOBaHbI
Ha 2 rpynnbl B 3aBMCMMOCTM OT MOJy4yaeMon A03bl Bena-
rntouepasbl anbda: 45 EA/kr (n = 13) n 60 E4/Kr (n = 12)
C KpaTHOCTblo BBegeHust 1 pa3 B 2 Hefd. lpumeHeHue
o6eunx Jo3 npenapaTta MNpPUBENO K 3HAYUMOMY YAyYLIEHWIO
TaKMX OCHOBHbIX NapameTpoB, KaK YpOBEHb remorfobuHa
(Ha 24 £ 0,41 24 + 0,3 r/n, COOTBETCTBEHHO), KONMYECTBO
TpomGoumnToB (Ha 41 + 14 n 51 + 12x10%/n), ymeHb-
lweHne obbema nevyeHun (Ha 6,5 = 5 1 17,5 = 5%) 1 06b-
eMa ceneseHku (Ha 40 + 6 n 50 + 5%). B pamKkax gaHHOro
uccnegoBaHus 6bin NpeacTaBfieH aHanu3 aPpGhEeKTUBHOCTH

n 6e30MacHOCTV Tepanuu Benarnouepason anbda B neau-
aTpuyeckon rpynne nauueHtoB. Cemepo u3 25 nauwuel-
TOB, BK/IOYEHHbIX B MUCCnefoBaHWe, 6blin Monoxe 18 net
(cpean HUX 5 Manb4yMKoB M 2 aeBo4KK). B noze 45 E[/Kr
nonyyanu neveHue 3 nauueHtoB, B go3e 60 EA/kr — 4.
Yepes 12 mec Tepanuu ypoBeHb reMornobuHa noBbICKIICS
B cpeaHeM Ha 22 + 0,4 r/n, KonM4yectBo TPOMOGOLIMTOB yBe-
JIMYUNOCH Ha 54 + 20X 109/n, 06beMbI CENE3eHKN COKpaTH-
nvcb Ha 47 £ 10%, neyeHn — Ha 13,5 + 5%. o pe3ynbTatam
NPOBEAEHHOI0 MCCNeAoBaHUs 6bln MOAyYeH COMOCTaBMMO
BbICOKMM Npoduib aGPEeKTUBHOCTU Npenaparta npu ero npu-
MEHEHWU B pas3iMyHbIX O03MpoBKax [D].

B 9-mecayHom uccneposavuum lll pasbl HGT-GCB-039
(2008) nsyyanu apbeKTMBHOCTb M 6Ee30MacHOCTb Benarnto-
uepasbl anbda ¢ napannenbHbiM CO34aHWEM TpynMn, B KOTO-
pblX NpoBepsinacb CTaTUCTMYEeCKas runotre3a O TOM, 4TO
npenapart He ycTynaeT no aGPeKTUBHOCTM UMUIAIOLIEpa3e.
MauneHTbl (n = 34), He NonyyaBlUMe paHee UKW HaxoaUBILLN-
ecs 6e3 cneundu4eckoro neveHnsa B TeHeHne Kak MUHUMYM
12 npeablgywmnx Mec, 6bi1n paHAOMU3UPOBaHbI Ha 2 rpynnbl
B 3aBMCMMOCTK OT MOay4aemMoro npenapata: Benarnouepa-
3a anbda (h = 17) u umurnouepasa (n = 17) B oaMHaKoBomn
nose (no 60 EA/Kr) 1 pa3 Kawable 2 Hea. K KoHUy uccne-
[OBaHMUS ynyylleHWe OCHOBHbIX MapameTpoB (MOBbIWEHWE
YPOBHS reMornobuHa u Konuyectsa TPOMOGOLIMTOB, COKpa-
weHve 06bEMOB NeYeHU 1 cee3eHKHM) 6blno CONOCTaBUMbIM
B 06eunx rpynnax [6].

Ha ocHoBaHuu nccnegoBannin TKT-032 1 HGT-GCB-039
Oblna npoBefeHa oueHKa 3PpOdEKTUBHOCTM M 6Ge3onacHo-
CTW fleyeHuns Benarnouepason anbda B TevyeHue 2 neT
B NeauaTpuyeckon rpynne nauueHtoB (n = 6). et nony-
Yyanu npenapat B go3e 60 E[/Kr B TeyeHne 12 n 9 mec,
3aTeM MNPOLOMKUAWM NeYeHne B OTKPbITOM McCiefoBaHum
HGT-GCB-044 B npeKHeW [03e U pPeXMME Ha NPOTIHKEHUN
eule 15 mec. CpeaHui Bo3pacT NaumMeHToB cocTaBui 9 net
(o1 7 po 15 ner); 1 pebeHoK 6bla1 ¢ yaaneHHOW cene3eHKoN.



OCHOBHbIE U3MEHEHMNS KITIMHUYECKUX MapaMeTpoB OT UCXOA-
HbIX 3Ha4yeHun Yyepe3 1 n 2 roga Tepanuu 6biIn cneayoum-
MW: ypoBeHb remornobuHa — 190 (149-231) u 250 r/n
(186-314), cOOTBETCTBEHHO; MOBbILLEHWE KONMYECTBa TPOM-
6oumToB Ha 72,1 1 95,3%; coKpalleHne obbema cene3eHKu
OT ucxogHoro (n = 5) Ha 60,4 n 69,5%, o6bema NeYeHn —
Ha 26,3 1 29,1%. Kpome TOoro, oTMEYEHO CHUMKEHNE aKTUB-
HOCTU XMTOTpMO3Maasbl U xeMoKnHa CCL18. NNoMnUMO YeTbl-
pex OCHOBHbIX NOoKa3aTtenen B negMatpuyeckon rpynne 6bin
TaKKe OLleHEeH napameTp pocTa. Tpoe NaLMeHToB, Y KOTOPbIX
POCT B UCXOAHOM TOYKE Obll MeHee 5-ro NepueHTuns, ynyd-
LUWSIM CBOM MOKa3aTeNu K KOHLY NCCneaoBaHus; Tpoe Apyrmx
nauneHToB, UMEBLLMX 3HAa4YEHUS POCTa Bbille 5-ro nepueHTH-
1191, COXPaHWAM CBOM NapameTpbl Bbille 3TOro ypOBHS Ha Npo-
TSXEeHMn Bcero nccnegosaHma. Y 95% ageten ¢ bI' 1-ro tnuna
Ha ¢oHe anutenbHon P3T Benarnouepas3on anbda oTme-
YEHO ynyylleHWe MWHepanbHOW MAOTHOCTM KOCTHOW TKaHW:
Z-score 1,21 (0,80-1,62). Takum obpa3om, B neguatpuye-
CKOW rpynne nayMeHToB Ha GoHe 2-1eTHeNn Tepanuu npena-
paToMm Benarnouepasa anbda 6blna ycTaHOBEHA Xopoluas
NepeHoCMMOCTb MpenapaTta U yaydlleHWe BCex KIoYeBblX
KIMHUYECKMX NapamMeTpoB. H1 y KOro ns geten He 0TMEeYEHO
ob6pas3oBaHug aHTUTEN K Benarnouepase anbda [7, 8.

B 2012 r. Grabowski 1 coaBT. 6b1/10 NpOBEAEHO UCCEeNOo-
BaHWe MO OLLEHKE pOoCTa, KOCTHOIO BO3pacTa U MUHEPasbHOM
MAOTHOCTU KOCTHOW TKaHW y 9 AeTen, nosyyYaBlUMX NevyeHne
UMUIAOLLEPa30M, BNOCNEACTBMU BKIOYEHHbIX B MCCeaoBa-
Hua TKT-034 n HGT-GCB-044, B KOTOpbIX Noay4yanu ne4yeHune
Benarnouepason anbda B TeyeHMe 2 neT B Tex XKe gose
N pexmme BBeaeHus. Mo pesynbtatam MccneaoBaHUs NoKa-
3aTefin pocTa coxpaHunucb B npepenax 74,2-78,5 nep-
ueHTuns. Mpu oueHKe MWHepanbHOM MAOTHOCTU KOCTHOWM
TKaHW 3HayeHue Z-score y BCeX AeTen Oblio HE MeHee
0,51 # B ganbHenwem 3Ha4MMO He MEHSNOCh Ha GoHe npo-
BOAMMOM Tepanuu [9].

B OTKpbITOM MHOroueHTpoBoM uccineposaHuu HGT-
GCB-058 Pastores 1 coaBT. NpoBenM n3yyeHme 6e3onacHo-
CTV NpenapaTa y nauneHToB 6€3 NeYeHns uan paHee nony-
YaBLlWKX umuraouepasy. lMaumeHTbl 6binv 06CcnegoBaHbl
Ha Hanu4yue/OTCYTCTBUE aHTUTEN K MMUIOLEpPa3e U Bena-
rnouepase anbda B UCXOAHOW ToUYKe M Ha 13; 25; 37; 51;
65-n Hep oT Havana uccnegoBaHua. M3 211 nauneHToB,
BK/IIOYEHHbIX B UccnenoBaHue, y 37 6blIN BbIABEHbI aHTU-
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Tena K uMuraoLepase 4o Havyana Tepanuu Benarntouepason
anbda. Y 12 n3 37 nauMeHToB B npoLuecce Tepanum obHapy-
HUNUCb aHTUTENa K Benarnouepase anbda KaKk nposiBfieHune
NnepexKpecTHOM peakuun. Npu 3TOM HM Y KOro U3 UCMbITYEMbIX
He 6bl/I0 OTMEYEHO peaKuui rMnepdYyBCTBUTENBHOCTU WK
cepbe3HbIX NOB0YHbIX 3PDEKTOB Ha GOHE Tepanuu, Ha OCHO-
BaHWKU Yero Obln caeflaH BbiBOA O XOPOLUEN NepeHOCUMOCTH
npenapata y v, MMEKWMX aHTUTena K umurilouepase
W Benarnwuepase anbda [10, 11].

B xoge Bcex npoBedeHHbIX UccnefoBaHui Gbina oTme-
YyeHa Xxopollas NepeHocUMOCTb Benarnouepasbl anboda.
Mpodunb 6e30nacHOCTU Npenaparta OTInYancs OTCyTCTBUEM
CEPbESHbIX U YrpoXKaloWwmnX XU3HU MOOGOYHbIX IDPEKTOB.
3aperncTpupoBaHHble HexkenaTesbHble peakuun BO3HWMKa-
I NPENMYLLLECTBEHHO Ha doHe MHDY3MM Npenapara, XxapakK-
TEPU30BaNNCh IEFKOW U CPedHEN CTENEHbIO BbIPaXKEHHOCTH
W NPOSIBASSIMCL B BUAE FONOBHON 6OMMU, FONOBOKPYKEHMS,
TOWHOTbI, KaTapaibHblX SBAEHWW, NUXOPaAKK, apTpanruu.
YKasaHHble }Kanobbl 6bICTPO KynuMpoBaanCb Ha GOHE CUM-
nToMaTMyeckomn Tepanuu.

3AK/IIOMEHME

Ha ¢oHe gnutenbHon depmeHTo3aMeCcTUTENIbHOW Tepa-
nuu Benarnwuepason anbda B neaMatpuyeckon rpynne
naunenToB ¢ bl 1-ro TMna 6bi1 NOAYY4EH XOPOLLMWA MpPO-
dunb 6e3onacHoCT U apdeKTUBHOCTU npenaparta. bbinun
OOCTUTHYTbI BCE LIefIeBble TOYKM Tepanuu: HopManusauus
WU NPUBAMIKEHUE K HOPMaibHbIM 3HaYeHMAM NapameTpoB
KpOBW (NOBbIWEHWE YPOBHSA remMoriobvHa W KonuMyecTBa
TPOMOOLMTOB); COKpalLeHNE 0OBEMOB NEYEHN U CENE3EHKM;
ynyylweHne napaMeTpoB PocTa, KOCTHOMO Bo3pacTa U MUHe-
panbHOM MNOTHOCTU KOCTHOW TKaHW. B xoge vccnegoBaHui
HW Yy OAHOrO NaLMeHTa He BbISBJEHO NEPBUYHOIO GOPMMPO-
BaHWS aHTUTEN K Benarnouepase anbda. Taknm ob6pasom,
[JOKasaHa Lenecoobpas3HoOCTb M YCNEeWHOCTb NPUMEHEHUS
[JaHHoro npenaparta y ageten ¢ bI' 1-ro tuna.
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