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AHHOTaums

3amecTuTeAbHas hepmeHTHas Tepanus (3MT) sBASETCS COBPEMEHHbIM CTaHAAPTOM AedeHusi 6ore3Hu Towe (BI) u 3akAovaeTcs
B MOXW3HEHHOM BHYTPUBEHHOM BBEAEHMW PEKOMOMHAHTHOTO aHaAOra YeAOBEYEeCKOW FAloKoLepe6po3MAaskl, KOMMeHCUpyiollero
(PYHKLUMOHAABHYIO HEAOCTATOYHOCTb CO6CTBEHHOTO (pepmenTa. Mpumerenmne 3MT U3MEHUAO KAMHUYeCKnid cheHoTun Bl nepeseas
TsKeAoe nporpeccupyollee 3aboaeBaHue B cTaTyCc 6€CCMMNTOMHOTO MeTaboanyeckoro Aedpekta. B To xe Bpemsi A0 cux nop He
paspabotaH noaaepxuaowmnii pexmum 3DT, COOTBETCTBYIOWMIA NOTPEOHOCTM GOABHBIX, UMEIOWMX MUHUMAAbHbIE OCTaTOUHblE
HaKOMAEHMs COPUHTOAMMUAOB MOCAE AAUTEABHOTO MepuoAa Aederns. OTAeAbHbIE MCCAGAOBAHMS Ha 3Ty TeMy MMeIOT MPOTUBOPeUMnBbIe
pe3yAbTaThl.
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Enzyme replacement therapy in adult patients with type I Gaucher disease
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Enzyme replacement therapy (ERT) is the standard for the treatment of Gaucher disease (GD). A lifelong intravenous administration of
a recombinant analogue of human glucocerebrosidase compensates for the functional deficiency of its own enzyme. The use of ERT has
changed the clinical phenotype of GD, a severe progressive disease has been turned into the status of an asymptomatic metabolic defect.
At the same time, a reduced dosing ERT regimen applied in Gaucher patients who had achieved therapeutic goals has not yet been
developed.
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BI' — 60ne3ub omie
T'lIb - rirokouepebposuiasa

3T — 3amecTuresbHas hepMEHTHAsI Tepanust
IL — uaTepneiikuu

Bonesns [Nome (BI') — Haubonee pacnpocTpaHeHHoe 3a60-
JIeBaHUE U3 IPYMIbI IN30COMHBIX O0JI€3HEN HAKOMJIEHUs], BO3-
HUKAIOIIee BCJIE/ICTBUE HACJIE/ICTBEHHOTO JIe(pUITa aKTUBHO-
CTH JIN30COMHOrO (pepMeHTa KHCJION [-TIIFOKO3U/Aa3bl
(rmokonepedbposunassl — 'IIB), yuacTByromero B Katabo-
mu3Me cuHronunuuos [1, 2]. 3aboneBanue HaciaegyeTcs Mo
ayTOCOMHO-PELIECCUBHOMY MEXAHN3MY M BCTPEYaEeTCs C YacTo-
Toit 1:50 000-1:100 000 uenoBek B OOIIEH MOMYJISILUU, CO-
IJIACHO pe3yJIbTaTaM HEeOHATAJILHOIO CKPUHUHTA, B TO BpeMs
KAaK B MOMYJISIUY €BPeeB-alllKeHa3U YacTOTa FeTepO3UrOTHOrO
HocuTtenbcTBa MyTaumii reHa ['IIB cocrasnser 1:17 yenosek
[2]. B Poccum uncino 3apeructpupoBanHbix ciaydaeB BI co-
crasyisier 1:320 000 (mo manHbIM Beepoccuiickoil nepenucu
Hacenenust 2010 r.).

CHIXXeHne WM OTCYTCTBHME KATAINTUYECKON aKTUBHOCTH
I'lIb npuBOAUT K HAKOIIJIGHUIO B KJIETKaX MaKpogaraibHO-MO-
HOLUTAPHOM CUCTEMbI Hey TUIIM3UPOBAHHOTO cyOCcTpaTa — IiIto-
Kouepeopo3uaa (Harpy>KeHHble HepaclleNIeHHbIMY JINMIAAMU
Makpodaru noiyuynian HazBanue kietok [ome). Kmaccuue-
CKoe npejicTaBiieHne o natoreHese BI” kak 06 MCKIIOUUTETHLHO
JIMMUAJIHON Harpys3ke, oOyCJIOBJMBAOIIENH TpaHC(hOPMALUIO
Makpogaros B Kj1eTKH ['o111e ¢ X HaKOMJIEHUEM B IEYEHU U ce-
JIe3eHKe, a TaK>Ke 3aMelleHHeM HOPMAJIbHOTO KPOBETBOPEHUS
B KOCTHOM MO3re, He 0ObSICHSET MHOTME OCOOEHHOCTH KIIMHU-
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yecKkux nposisienuit bI' u B JaHHBII MOMEHT sIBIISIeTCS yCTa-
peBLINM.

CoBpeMeHHas KoHuenuus narorene3a BI” paccmarpuBaeT Ha-
KOTJIeHVe HepacIeINIeHHOTo cyOcTpaTa B IMTOIIIa3Me Makpoda-
rOB KaK OCHOBY CJIOXKHOH AM3PEryJssiiui (pyHKIMOHUPOBAHUS
MakpoaralbHON CUCTEMBbI, IPUBOJISILLICH HE TOJILKO K YBeJIMYe-
HIIO aGCOJTFOTHOTO KOJIMYECTBA MaKpO(haroB B NIEYEHU, CEJIe3eHKE
¥ KOCTHOM MO3Te, HO M K PA3BUTHUIO COCTOSIHUSI XPOHUUECKOTO
BOCMIAJIUTEILHOIO OTBETA C MPOAYKLMENH MHOXKECTBA POBOCHA-
JIUTEbHBIX UUTOKUHOB, XeMOKMHOB [B TOM YKCIIe MHTEPJIEHKIHA
(L)1, 1IL2, IL6, ILS, IL10, pakTOpa HEKpO3a OIMYyXOJIH, TPAHC-
¢opmupyroriero akTopa pocTa, JIETOYHOTO XEMOKHUHA,, PETYJIIH-
pyemoro akTuBauuei], ctumyJisiumn B- n T-k1eTouHoro 38eHbeB
MMMYHUTETA, aKTUBALMN CUCTEMbI KOMJIEMEHTA, A TaK>Ke Hapy-
LICHUIO PeryJisiiy oOMeHa ene3a M MeTabosmM3Ma KOCTHOM
TKanu [3-6].

HecmoTpst Ha MOHOTEHHBII XapakTep HacleAoBaHus, ge-
HOTUNMYECKKE NposiBieHns BI' upe3BbIuaiiHO pa3HOOOpa3HbI
U BapbUPYIOT OT aCUMITOMHOI'O TeYeHMs OOJIe3HU (MartHo-
CTUPYEMOI C MOMOIIbIO SH3UMOAUATHOCTUKY WM MOJEKY-
JIIPHO-T€HETUYECKOr0 aHaJIN3a M0 CEMEHOMY CKPUHUHTY) JI0
CBEPXTSKENbIX (POPM, aCCOUUMMPOBAHHBIX C THIAHTCKOWN
FenaTo- U CIUICHOMETAJINEN, ITyOOKOV UUTONEHUEN Y NHBAJIN-
AU3UPYIOLIMM TIOpaXkeHNeM KOCTHO-CYCTaBHOM cucTembl. [Ipu
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3TOM 60JIbllIasl YaCTh MPOSIBICHUI 3a00JeBaHNs, KaK TUIIMY-
HBIX (MTONEHNH 1 MOPAKEHUE KOCTHO-CYCTABHON CUCTEMBbI),
TaK ¥ pefIKUX (JIeroyHasi FTMNEepTEeH3Us1), He MOXET ObITb 00b-
SICHEHa JIMTIUJIHON Neperpy3Koil KIeTOK Kak TaKOBOH U Mpeji-
MOJIOKUTEITLHO SIBJISIETCS CIIEICTBAEM aKTUBALUK U IMC(YHK-
uu MakpodarainbHoil cuctemsl [7]. Ha ocHoBanum Hammuus
MOPaKeHUs! UEHTPAIbHON HEPBHON CUCTEMbI BBIICISIIOT HEll-
pononaTtuyeckue tunbsl BI' (ocTpblil HellpoHONMaTUYECKUI —
II tun, xponnueckuit Heiipononatuyeckuit — 11 Tum), Koro-
pbI€ XapaKTepHU3yKTCs HEOJIaronpusiTHbIM MPOTHO30M U He-
3(p(PEKTUBHOCTBIO MAaTOMEHETHUUECKON Tepamnuu, OOJbHbIE
PENKO MOKMBAIOT IO B3pOCIIOro Bo3pacTa. B cBa3m ¢ atum
MpeAMETOM 00CY>K/IEHHUS! B HACTOSILEN CTAaThe SIBISIOTCS Ma-
umeHTsl ¢ BI' 6e3 mopakenust HepBHO# cucTembl (I Tum).

BrisicHenne natogu3nonornyeckrux 0OCHOB JJAHHOTO (hpeHOo-
TUIUYEcKoro pasHooOpa3ust BI' siBasieTcss aMOMIMO3HON 3a1a-
Yyell, pelieHre KOTOpOoi yJy4lIuT OHMMaHie GMOJIOTUH JI30-
COMHBIX 00JIe3Hell HAKOTUIEHNSI U MOXKET U3MEHNUTh NMPUHLMIbBI
JIeYeHMsl HACJIEICTBEHHBIX META00IMUECKHNX 3a00JIeBaHNI 3TOM
rpynnel. HecMOTpst Ha aKTMBHYIO MCCIIEIOBATEIIbCKYIO Jiesi-
TEJLHOCTh B 3TOM HAINPABJIEHNHN, B HACTOSILIUI MOMEHT MOXKHO
TFOBOPUTH 00 OTCYTCTBUM HAJIEXKHBIX TAOOPATOPHBIX U UHCTPY-
MEHTAJIbHBIX MAPKEPOB, UIMEIOLIMX MPOrHOCTUUYECKYHO 3HAUM-
MocTb npu BI'. [TapameTpsl, XapakTepusyolye MeTadbonuye-
ckuil  eHoTMN  (OCTATOYHAs AKTUBHOCTH  (PEpPMEHTa,
KOHLEHTpAlUsl «KJIACCUUYECKUX» OMOMAPKEPOB: XMUTOTPUO3HU-
nasbl, nerouyHoro xemoknHa CCL18, anrnoTeH3MHNpeBpaliaro-
mero hepMeHTa 1 JIp.), B PaBHOI1 CTeNeHu, Kak u reHorun BI°
(3a uckmmoyeHreM ouannesnbHbix myTauuit N370S u L444P rena
I'llB, s KOTOpBIX yCTaHOBJIEHA T€HOTHI-(EHOTUTTMYECKAsT
CBsI3b), SIBJISIOTCS [JMAarHOCTUYECKMMMU, HO HE MPOrHOCTHUYe-
CKMUMHU KpuTepusiMu. Bosblume Hajex/bl BO3JIaratoTcs Ha
HOBbII 6uomapkep — riaukosuncgunrosut (Lyso-Gbl), oriau-
YaroIMICs HauOobluel CneuuUUHOCTBIO U YyBCTBUTEIb-
HOCTBIO B oTHOLIeHuH BI', ero nporuocruyeckast UeHHOCTb $1B-
JISIETCs PEIMETOM u3ydeHust [8].

J17151 TOHMMAaHUSl COBPEMEHHO! KOHUETIUN 3aMECTUTEIb-
nott pepmentroint repanun (3PT) npu BI' nenecoo6pazno 06-
paTUThCS K KPaTKON MCTOPUU COOBITUNA, SIBISIOLIEH COOO0
BIEYATJISIIOLIMI oOpasel; ycnexa HaydyHOro cooOLiecTBa
B JICYEHUU OT/ENbHO B3STOW HACJIEACTBEHHON MeTabosunye-
CKOI1 MaTOJIOTUN.

IIepBble mpeanochbUIKY K pa3padoTKe NaTOreHeTUIeCKON Te-
panuu BI' nosiBunuck B 50—-60-e robl XX Beka, BO MHOroM 611a-
rojiaps GnecTsieit pabore HOOEJIEBCKOro jaypeara, UTOJIora
u 6noxnmuka Kpuctuana ne [rosa (Christian de Duve) no u3-
YUEHMIO JIN30COM U ONPE/IEsIeHNs] X KaK OpraHeJl, OTBETCTBEH-
HBIX 3a paclIeyIeHre U PeUUpKYyJIsILio Makpomodieky [9]. Ero
MPENOJIOXKEHNE O HATMYKH JIe(heKTOB (DYHKLMIOHUPOBAHUS Pa3-
JIMYHBIX JIN30COMHBIX (hepMeHToB (20 ommcaHo K TOMY Bpe-
MEHM) MOCJY>KUJIO OCHOBOH BbIIEJIEHUS IPYMNIbI JIM30COMHBIX
6one3neit Hakoruienust [10]. Heckonbko mosske, B 1965 r.,
Pocko Bpeiinu (Roscoe Brady) u coaBT. onucainu myTh Katabo-
m3ma 'Hb u ycranoBum meTabommaecknii nehekT, JesKalliil
B ocHoBe BI' — nepuumt kucioil B-riroko3upiaset [11]. Briepsbie
MpO3BYyYasa Wjes, YTO MOCTYNAIOLIMIA U3BHE (PEPMEHT MOXKET
WCIIONIb30BAThCS B KAUECTBE MEPCIEKTUBHOIO METO/A Tepanuu
BI' u ppyrux ¢gpepmenTonaTmii [12].

Knunnueckue ucnbiranuss 3OT y nmagueHToB ¢ IM30COM-
HbIMH OOJIE3HSIMU HAKOTUIEHHUS (B UMCIIE MIEPBBIX — 715l 00JIe3HN
Tes—Cakca, 6one3nu ®abpu u BI') 6epyT Hauano ¢ 70-x rogos

Ceeoenus 06 asmopax:
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XX Beka [13]. UccnepoBanust, B Xofie KOTOpPbIX nagueHTam ¢ BI'
BBITIONTHSIINCh  BHYTpPUBEeHHBbIEe WH(Y3un ouniienHoin ['1IB
(1973 r.), mosryueHHOI1 U3 MJIALEHTHI YeI0BeKa, IPOIEMOHCTPH-
poBasn 0OHa/IeKUBaroLIMe pe3ynbTarhl. Habmonanoch cHIbKe-
HUE MCXOJIHO TOBBILIEHHON B 3—4 pa3a KOHLEHTpaLUK Hepac-
LIENJIEHHOTro cy6cTpara — rioKolepedpo3ua, B CbIBOPOTKE
KPOBU /10 HOPMAJIbHBIX 3HAYEHUI1 C MOCIIEYIOIUM MeJJIEHHbIM
MOBBILIEHUEM JI0 MICXOJJHOTO YPOBHSI B TEUECHNE HECKOJIbKUX He-
nednb [14]. OCHOBHBIM pa3oyapoBaHUEM SIBUJIACH HETIPOHUIIAe-
MOCTb remMaTo3HIedannyeckoro 6aprepa st Bcex ucciefgye-
MbIX (PepPMEHTHBIX MpenapaToB.

B Teuenne nocaenyromero AecSATUAETUSI OCHOBHbIE YCHUITHSI
ObIJIM HANPABJIEHbI HA MOBbILIEHNUE 3aXBaTa (MHTEPHAIN3ALMN)
I'lIb TkaneBbIMM Makpodaramu (HOpMaJibHas TUTalleHTapHas
I'lIb umena npenmyiiecTBeHHOE GMOpAcIpeiesieHne B TenaTo-
LUTAaX), 4TO ObUIO JOCTUTHYTO B 1981 r. myTem cTpyKTypHOI
voaudukanuu I'LIB: yganeHne KOHIEBBIX caxapoB ¢ OOHaXKe-
HMEM MaHHO3HBIX OCTATKOB NMpHUBEJO K 50-KpaTHOMY MOBbIIIE-
HUIO 3aXBaTa pepMeHTa Makpodaramu, 4YTo MPUHIUNUATLHO
YJIyUIIWIIO TepaneBTUYeckre nepcnekTussl [15]. HanbHeimme
WCCIIEIOBAHNS, LIEJIbI0 KOTOPBIX SIBJISTIOCH onpefiesieHne ahdek-
THUBHOM J103bI (PepMEHTHOTO MpernapaTa, HOCUJIN SMIUPUYECKUIt
XapakTep, a u3y4yeHue papMakoMHaMUKK U (hapMaKOKUHETUKI
OrpaHNYMBaJIOCh OTCYTCTBUEM XKMBOTHON Mopienu. Ha ocHoBa-
HUM cepun paboT, MPOBEACHHBIX T0J] PyKOBojcTBOM Pocko
Bpaiin Ha HeGOMBbIIMX rpynnax O0JIbHBIX, ObLIO MOKA3aHO, YTO
uHepy3un epmenta B goze 60 Ep/kr (1,6 Mr/kr) maccel Tena
¢ yactoToil 1 pa3 B 2 Hejj NPUBOAWIIM K Hanbolee MocieioBa-
TeJbHOMY CHIKeHMIo KoHueHnTpauuu ['UB B nevyenu, u camoe
TJIaBHOE — y BCEX MAlMEHTOB HAOIIOAIOCh 00paTHOE pa3BUTHE
cumntoMoB BI' — moBbllleHne mokazareneil reMorpammbl,
yMEeHbLIEHNe pa3MepoB NeyeHN U celie3eHKH [16]. Baskno otme-
TUTB TOT (PAKT, YTO BCIEACTBUE HAIMYMS OIpPEJENICHHON OCcTa-
TOYHON akTUBHOCTM ['LIB y uCHBITYyeMbIX He pa3BMBAJIOCh
3HAYMMBbIX MIMMYHOJIOTMYECKUX peaklUyil Ha BBEJICHUE 3K30IeH-
Horo pepMeHTa. B pe3ynbTaTe faHHBIX UcciefnoBanuii B 1991 r.
MopipULIMpOBaHHAs TUTaleHTapHas yesnoseveckasi ['LIB (anrmo-
nepasa) 6b11a oqoopena FDA nunst neuennst BI' 8 CIIA.

Ha npoTsikenun nociefyronmx 5 JeT 4uciao NalueHTOB
¢ BI', nonyuyaBumx 3®T, npru6mmsuinock K Thicsiue. UpesBbruaii-
Hasl CJIOXKHOCTh MacIITabMpOBaHMs TIPOM3BOJICTBA TUIALIGHTAp-
HOro (pepMeHTa Ha TaKoe YMCII0 OONIBbHBIX 3aKIII0Yallach B He-
0O6XOMMOCTM  MPOBOJIUTH  3IKCTPAKIUMIO  (pepMeHTa U3
npubm3uTensHo 22 000 naueHT u1st obecnevyeHus TofoBoy Mo-
TpeGHOCTH B IpenapaTte ofHoro nmanguenTta [17]. Hacrosmum
MPOPBIBOM, OTKPBIBLINM HOBYIO 3py Jieuenus BI, crano nosisie-
Hre B 1994 r. pekom6unantHoi [JJHK-Trexnomnoruu, no3podsito-
1iell CUHTe31pOBaTh MOIM(ULIMPOBAHHYIO MaKpoar-HaleeH-
nyto 'lIB ¢ ucnonb3oBaHWeM pa3inyHbIX KIETOYHBIX KYJIbTYP
(>’KMBOTHOTO M PACTUTEIILHOTO NMPOUCXOXK/CHUS ), YTO PEIIMIIO
npobJeMy HaJIe’KHOro UICTOYHMKA (pepMEHTA.

B Hacrosuiit MOMEHT MHOTOJIETHUII MUPOBOM M OTeve-
cTBeHHbI onbIT npuMeHenust 3®T nossoisieT roBopuTh 00 ee
HCKITIOYUTETLHON 3(h(hEKTUBHOCTH 1 BBICOKOI 06€30MacHOCTH
nipu jeuenuu BI.

CTOUT OTMETUTB, YTO MOJIXOJ1 K JIO3UPOBAHUIO 1 YACTOTE UH-
y3uit pekomGuHanTHON ['IIB mpakTUyeckn He M3MEHUIICS 3a
24 ropia, B TO BpeMsl KaK KIIMHIMUECKHIi (heHOTHI maiueHToB ¢ BI°
M3MEHMJICS] KApAIMHAJIBHO: Y MHOTMX OOJIbHBIX, IJIUTEIBHO TOITY-
yatox 3PT, oTcyTCTBYIOT J0ObIE KIIMHUYECKHE, @ TAKXKE Jla-
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6OpPaTOPHO 1 MHCTPYMEHTAJILHO BBISIBIISIEMbIE TPOSIBIICHNUST 3200-
neBanus. [JaHHbIA (DAKT, yUYUTbIBasi MOKW3HEHHBI XapakTep
3T, BbI3bIBAET BONPOCHI 110 MATO(U3UOTOrMYECKO 0O0CHOBaH-
HOCTU U, BO3MOXHO, I0JITOCPOYHOI1 6€30MaCHOCTU NIPUMEHEHMUST
BBICOKMX /103 (pepMeHTa 1 CTaHAapTHBIX (1 pa3 B 2 Heft) MHTepBa-
noB nHYy3ui y nanpeHToB ¢ BI', jocturimx ueneit nevenwst [18].
W xoTs1 nepBble NPEANoIosKeHNs! O LeJeCO00pa3HOCTH UCTIONB30-
BaHMs1 MEHBLINX JI03 U YBEJIMUEHHbIX UHTepBaoB uH(py3uit 3GT
y TIALIMEHTOB C JIerkumHu nposieieHnsivu BI otHocsites K 1994 1.,
710 HACTOSIIEr0 BPEMEHU MPOBE/IEHbI TOJIBKO eJMHUYHbIE UCCIe-
noBaHus nojyiepxkuBatoniero pexkuma 3OT [19].

IMepBoe HabmOATENLHOE UCCIIEOBAHUE AJIbTEPHATUBHOIO
pexxuma 3PT y naunentos ¢ BI' npoBefeHo rpynnoil UCaHCKUX
uccaeposatesert B 2003 r. YeTBepo 6onbHbIX nomydanu 30T
B 03¢ 20-30 Ep/kr maccel Tena ¢ yactotoil uHgy3uid 1 pas
B 3 Hept. Uepes 18 Mec jieueHust B pelyqMPOBAHHOM PEKUME
y BceX OOJIbHBIX OTMEYeHbI COOBITHS, pACIIEHEHHbIE KaK Mpo-
rpeccusi BI': yBennuenue pamepa neyeHu Uim cese3eHKH, yBe-
J4eHne MHGUIbTPALy KOCTHOTO MO3ra, yrilyOsieHre aHeMUH.
BaKHO OTMETUTb, UTO HA MOMEHT BKJIIOUEHUS! B ICCIIEJOBAHUE
MalyeHTh] He TOCTUrIN 1ienel neuenns [20].

B 2006 r. 8 Hupepnangax nmpoBefeHo rccienoBanme 3¢ek-
TuBHOCTU 3PT c yBemmuennbimu o 1 pa3a B 4 Hejy UHTEepBa-
JamMu MH(QY3uil 6€3 U3MEHEHUS CYMMApHOI MECSTYHON [03bl
epmenta (60 En/kr/mec). B Teuenue 24 mec 6 nauuentos ¢ BI'
I Tuna, focTUrimx uene neyeHns, NotyJanu nHQ Y31 peKoM-
o6unantHoi ['LB ¢ yBennueHHbIMM UHTEpBasiamu. B pe3ynbraTe
UCCIefJOBaHUS HE BbISIBUIIY CYLLECTBEHHBIX PA3/IMUMil B IOKa3a-
TEJISIX, OTPAXKAIOLMX aKTUBHOCTH BI” (KOHIEHTpauus reMoriio-
61Ha, KOJIMYECTBO TPOMOOLMTOB, Pa3Mepbl NEYEHU U CEJIe3EHKH,
HPOLEHT COiepKaHKsl )KMPOBOr'0 KOCTHOI'O MO3r'a), Y MallMeHTOB
¢ MOAU(UUMPOBAHHBIM PEXUMOM UH(QY3UN MO CPaBHEHUIO
¢ KOHTpoubHO# rpynnoi (5 naumentoB ¢ BI' Ha cTaHgapTHOM
pexumve 3OT) [21]. Be3ycnoBHO, pe3yabTaThl UCCISAOBAHMI CO
CTOJIb HEOOJIbLIMM YUCIIOM OOJIBHBIX Y HEMPOJOJIKUTEIBHbIM
BPEMEHEM HaOJIIOICHUsI HeJlb3sl Ha3BaTh HAJe>KHBIMMU.

OT/ieIbHOrO BHUMAHMS! 3aCITyKUBAET M3PAUIIbCKUIA OIBIT
neyenus BI'. B cTpane ¢ HaceseHMeM HEMHOTMM MeHee 9 MJIH
yenoBek BI' siBnsieTcst KpaeBoil naTosoruei, He MonayjaLein
nop onpepesnexue opaHHoro 3adoeBanusi. B ¢Bsi3u ¢ upe3Bbl-
4aiiHO BbICOKOU cToMMOCTbI0 3P T, mpobema J1eKapcTBEHHOIO
obecrnieyeHus: nauueHToB B M3paune crosina 0COGEHHO OCTPO.
C nenbio pa3zpaboTKU S5KOHOMUUYECKH LEJIeCO00Pa3HOro pexkumMa
Tepanuu, NO3BOJISIOLLIEr0 COKPATUThL PACXO/bl Ha JleueHue 6e3
3HAUUTEJIbHON MoTepu 3(PPeKTUBHOCTU, HauuHasg ¢ 1995 r.
rpynna u3pansibCKUX UCCIIeioBaTeNel Mof| PyKOBOICTBOM MPOd.
Apu 3umpana anpoOUpoBaIM HU3KKE [03bl UIMUTIIIOLEPa3bl —
15 Ep/kr ¢ yacToToi uH(Y3uil 1 pa3 B 2 HeJl y HECIUIEHKTOMU-
POBaHHbIX 60JIbHBIX. [T0osTy4YeHHbIe pe3ybTaThl MoKa3aam Gosee
MeJJIeHHOE,, YeM Ha BbICOKMX JI03aX, HO, TEM HE MEHee, CTaOuJIb-
HOE yJIy4llleHHe NoKa3aTeseil, acCOUMMpoBaHHbIX ¢ BI': moBbI-
II€HUE KOHLUEHTPAUUK reMOrI001Ha U KOJIMYeCTBa TPOMOOLU-
TOB, yMEHbIIIEHHE pa3Mepa CeJie3eHKM M CTeNeHu
MHWILTPAUK KOCTHOTO Mo3ra [22]. B HacTosiiee BpeMst Hi3-
KH1e J103bl (hepMEHTa UCTIONB3YyI0TCs B M3paunie st ieyeHus He-
Tskenoit opmel BI', Kak mpaBuio, accouMMpPOBaHHON C MPO-
FHOCTUYECKU OJ1aronpusiTHOi duainesnbHoi mytanueit N370S
rena 'lIB. PacnpocTpanenue nomyunia ToUka 3peHuUst O mpe-
UMYILECTBE UCTOIIb30BAHUS «MUHUMAIILHO 9(D(HEKTUBHOM JJ03bI
¢pepMeHTa B CpaBHEHUM C MAKCUMAJILHO MIEPEHOCUMOi» [23].

JlonoTHNTEIBHBI TOBOJ [JIsI Pa3MBbIILITIEHUI JAFOT COOBITHS
2009-2010 rr., cBA3aHHBIE C BUPYCHBIM 3apa’keHneM Onopeak-
TOPOB Ha OCHOBHOM ITPOM3BOJICTBE PEKOMOMHAHTHON UMUIJIIO-
uepasbl (Onncton, CIIIA), yTo npuBeso K HapyLIEHUIO MPOJIU-
epauyy TPAaHCTEHHOH KIJIETOYHOMW JIMHUM (KIIETKM SMYHHMKA
KUTANCKOTO XOMSTUKa), MpoAyuupytomien gpepment [24]. Bui-

TEPATEBTUYECKUW APXVIB 7, 2019

HY>K/ICHHas1 OCTAaHOBKA MPOM3BOJICTBA MOCITY KA TPUUIKUHOI Jie-
punuTa UMUrITIOLEpasbl B OOJBIUIMHCTBE CTPAH MUPA, BCJIE/-
CTBUE 4ero coTHM nayueHToB ¢ BI' okazanuce BOBJEeuYEHbI
B KPYMHEWIINI 9KCIIEPUMEHT MO BPEMEHHOMY MPEKPALICHUIO
3PT. Ony6nuKoBaHHbIE MCCIEOBATENSIMUA U3 PA3HBIX CTPaH
nannble (M3pannb, Vcnanms, ABcTpanms) MOKa3bIBAIOT, UTO
Y JUIUTEJILHO JIEYEHbIX MalMEeHTOB, IEMOHCTPUPYIOILIMX OTCYT-
CTBHE JIIOOBIX MPOSIBICHNI 00JIe3HN HakoruieHus, otmeHa 3PT
Ha CPOK 710 6 MeC He CONPOBOXK/ANIACH KIIMHUYECKU 3HAYMMbIM
yXy/LLIEHHEM TTapaMeTPOB, ACCOLMMUPOBAHHBIX C MPOrpeccuen
BI' [24-26]. B T0 ke Bpemsi K 6-My Mecsilly nepepbiBa B Tepanuu
y BCEX MalEHTOB HAOJIOAIOCh MHOTOKPATHOE MOBBILLIEHUE aK-
TUBHOCTH XUTOTPHO3U/A3bl U y OONBUIMHCTBA — TEHJICHLUS
K CHMYKEHHIO KOJIMYeCTBa TpPOMOOLMTOB. B HacTosImit MOMEHT
npekpauienne 3O T nocne nocTrKeHus Lesei JeYeHust He pac-
CMAaTpUBAETCs B KAYECTBE PALMOHAIILHO OMLWH, IOCKOJIBKY OfI-
HO3HA4YHO NMPUBOJIUT K BO30OHOBIJICHUIO HAKOIUICHUS JIMIHIOB
U «BO3BpATY» KIMHMYECKHX MPOSIBJICHUI 3a00/I€BaHUsI.

B Poccuiickoit Penepanyn nevenue nauueHToB ¢ BI0
¢ 2007 r. ¢unancupyetcs u3 cpeacts PefepanbHOro GrofKeTa
B PaMKax MpOrpamMMbl «7 BICOKO3ATPATHBIX HO30J0ruil» . [1pn
nopepxke Munsnpasa P® Bce B3pocabie nauuenTsl ¢ BI' npo-
XOJIIT epBUYHOE 1 TOBTOpHOE (151 Koppekimu 3PT) obeneno-
BaHKE B OT/leJieHnH opdaHHbIX 3a60seBannii HanponansHoro
MEJULMHCKOTO HMCCIIE/OBATEILCKOrO ILIEHTPAa TIeMaToJIOruu
MumnznpaBa Poccun. 30T HazHavyaeTcsi MOXU3HEHHO B BUJlE
BHYTPUBEHHBbIX H(Y3uil 1 pa3 B 2 Hey. HauanbHbie 10361 Bapb-
upytoT oT 15 1o 60 En Ha 1 Kr Maccel Tesia 60JILHOTO B 3aBUCH-
MOCTH OT TS>KECTH 3a00JIeBaHUS!.

Ha okTs16pn 2018 r. B Pd 3apeructpuponano 350 B3pocibix
naiueHToB ¢ BI', 607bIIMHCTBO U3 KOTOPBIX IOCTUTIIN Lienein
JIeYeHUs ¥ MePEeBOJISITCS] Ha MOJIEP>KUBAIOLIEe JIeUeHNE PEKOM-
OGMHAHTHBIM (PEPMEHTHOM. AHAJIN3 MUPOBOT'O OMBITA MOKAa3bl-
BAeT, YTO PEXXMMbI MOJJICP>KUBAOILEH Tepanuy pa3inyaroTcs
B pa3HbIX CTpaHax M 0a3MPYIOTCS HA COCTOSIHUM 3KOHOMUKH
Y COBOKYIHOCTH MHIMBUYAITbHBIX (PAKTOPOB, B TOM YMCJIIE TIPU-
BEP>KEHHOCTH GOJILHOTO K JISYEHHUIO.

Takum o6pazom, o mepe Hakorenus onbita 3PT, cTano-
BUTCSI OUEBUTHON HEOOXOIMMOCTh Pa3pabOTKH MOJIEP>KUBAIOLLE
NpOrpaMMbl JIeYeHHUsI, OCHOBAHHON Ha CcTerneHn akTuBHocTH BT,
C yYETOM HAJIMYMsl U XapaKTepa COMyTCTBYIOIEH MaTOJIOTHUH,
JIIATENBHOCTH JISYEHNSI M, B KOHEUHOM UTOTE, COOTBETCTBYIOLLIEH
VHIMBUJTY AJTLHOI TOTPEOHOCTH MalieHTa B (hepMEeHTe.

OOIIEenpUHATHIN peXKUM MOIEP>KUBAIOLLEH Tepanuu 10 Ha-
CTOSIIEro BpeMeH! He pa3padoraH. [IpojioykeHne Tepanum Bbl-
COKMMH J103aMU (hepMeHTa Y GOJIbHBIX , HE UMEIOLLUX KIIMHUYe-
CKMX, J1a0OpaTOPHbIX M MHCTPYMEHTAJIbHbIX IPOSIBICHUN
3a0051€BaHMsI UM UMEIOLIMX TOJBLKO HEOOpaTuMoe nopakeHne
KOCTHO-CYCTAaBHOU CHCTEMbI, TATO(U3UOIOrNYeCKU He 060CHO-
BaHO. OYeBUIHO TaK>Ke OTPULIATENILHOE BIMSHUE YAaCThIX BEHE-
MYHKLMI HA COCYJJUCTYIO CTEHKY, UTO CO BPEMEHEM 3aTPY/IHSIeT
BEHO3HbIN locTyn. Kpome Toro, st MHOrMX MOJIOABIX U COLIM-
aJbHO AKTUBHBIX MAUMEHTOB HEOOXOAMMOCTb MOKMU3HEHHBIX
BHYTPUBEHHbIX MH(Y3Uil SBJISIETCS CBOEIO POJA MCUXOJIOTnYe-
CKHM «OpeMeHeM», B TOM YHCJIE B CBSI3U C HEBBICOKMM PacIpo-
CTpaHEHMEM B Hallleil CTpaHe «Tepanuu Ha jomy». Hepenko ato
SIBIISIETCSl TIPUUMHOM CaMOCTOSITEJILHOIO M3MEHEHUS! peXknuMa
3dT u 6eccucTeMHOro MPOMyCcKa MIIAHOBLIX NH(Y3UI.

B To e Bpemst TpyaHo o6cykaaTh Tepanuio BI' BHe 3K0-
HOMMUYECKOI'O KOHTEKCTA. qpe3Bbl‘laﬁlH0 BbICOKAasi CTOUMOCTb
3T sBasieTcst TKes0il (PUHAHCOBOY HArpy3Koi Ha OIO[KET
3]pPaBOOXPAHEHUS] MHOTUX CTPaH, YTO HAKJaJbIBaCT HA Bpa-
yel-ucciieoBaTesieil 1 OpPraHM3aTopoOB 3[IpABOOXPAHEHUS
(a B KaKOW-TO Mepe U Ha CaMMX MalMEeHTOB) OTBETCTBEHHOCTh
3a PalMOHAIBLHOE UCIOJb30BaHUEe OIOJIXKeTHBIX cpeicTB. On-
tumu3auus pexkuma 3PT, no3BodsitoNas COKpaTUTb PacXofibl
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Cronmoctb 3MDT B 3aBUCUMOCTH OT AO3bl U HACTOTbI MH(*)Y3MFI

. 15-20 Ep/kr 15 Ep/kr 30 Ep/kr 60 En/kr
Jlosa pexombunantrofi 1B 1 pa3 B 4 Hent 1 pa3 B 2 Hepy 1 pa3 B 2 Hent 1 pa3 B 2 Hent
CroumocTs 12 mec aeterns 2 400 0003 250 000 4 800 000 9 600 000 19 200 000

B pyOmsax*

*[Ipu croumoctu 1 cpmakona (400 Ex) — 77 000 py6.

Ha JIeueHNe TIPU COXPAHEeHNU ero 3(peKTUBHOCTH, SIBISIETCS
BayXHOM COLMAJIbHO-3KOHOMMYECKON 3ajaden. Tak, cTou-
MOCTb CTaHJIapTHOTrO HavyanbHOTO pexuma 3PT y B3pocabix
nauuenToB ¢ BI' (30 Ep/kr maccnl Tena 2 pasa B Mecsll) npu
Mmacce Teina 6osbHoro 70 kr cocrasnser 9 600 000 py6. B rop.
CTOMMOCTB NOJIJIEPXKUBAIOILETO PEKUMA CYIIECTBEHHO OTJIU-
yaeTcst U coctasisieT oT 2 400 000 go 3 250 000 py6. B rop
(em. Ta6anuy). TakuM 06pa3oM, CBOEBPEMEHHOE TIepeKITIove-
HUe GONBHBIX C HAYAJIBHOTO PEXKMMa JICUCHUS Ha TOIeP>KU-
BAIOLIMII O3BOJISIET YMEHBIIUThH CTOMMOCTh JICUEHHs BIJIOTh
10 25% OT UCXOHOI.

B HacTosiiee Bpemst B oT/iesieHnt opgaHHbIX 3a00J1eBaHNI
HarmonanpHOro MEUIIMHCKOTO MCCIE0BATENbCKOTO IIeHTpa
remarosiorun Munzapasa Poccun npoBopuTcsl nccienoBanme
a(ppekTHBHOCTH 1 GE30MACHOCTHU MPUMEHEHUS TOJJIEP>KUBAO-
wiero pexxuma 3PT pekom6unantHoit I'Ib y nanuentos ¢ BI,
pocturumx neneit nevenust. [lopmepskuBaronii pexkum 3PT 3a-
KJIFOYAeTCs B YBEJIMUCHUM MEXMH(]Y3MOHHOTO MHTEpBaia JIo
4 Hep, no3a epmenra cocrasnser 15-20 En/kr/undysus. Ha
npotsekennn 3 et (IV xBapran 2015 r. — IV kBapran 2017 r.)
B uccienoBanre BKiaroueHo 100 nampentos ¢ BI' I Tuna, 89% co-
CTaBJISLIA TPYIOCTIOCOOHBIE MauueHThl MoJoke 60 set. [pu
KOHTPOJIbHBIX UcCIefoBaHusIX uepe3 12, 24, 36 mec Tepanuu
B MOJIEP>KMBAIOILEM PeXKMME He BBISIBIICHO YXY/LICHHUs Tabopa-
TOPHBIX U MHCTPYMEHTAJILHBIX MOKa3aTeNel, aCCOIMNPOBAHHBIX
¢ akTuBHOCTBIO BI'. OiHaKO B CBSI3M ¢ TE€M, YTO HE BCE Maliy-
€HTBbI JIOCTUTJIM BpEeMEeHHU HaOumofieHust 36 Mec, Mbl pacroJiaraem
TOJIBKO MPE/IBAPUTEILHBIMU PE3YJIbTaTaMU M OKOHYATEJIbHBIN
aHanm3 Oy/ieT MPOoBeJieH B JlaTbHEHIIIEM.

BesycnoBHo, yBenMuuBaTh MHTEPBAJIbI MEXKY UH(Y3USIMU
¢hepmeHTa JToMyCTHMO He y BceX 60JbHbIX. HauanbHas Tepanust
y NMalMEeHTOB C BbIpakKeHHbIMU nposiBiieHnsiMu BT jomkHa ocy-
LIECTBISITHCS CO CTaHAAPTHON YacToTol nH(y3uii. Ha moce-
AYIOLIMX 3Tarnax, Npy OLEHKEe BO3MOXKHOCTH NepeBofja O0IbHBIX
Ha NOJYIEP>KUBAIOLIMI PEXKUM TEpanuu, peliarniee 3HaueHue
MMeeT KOMIUIEKCHOE 00CIeIoBaHNe U OLEHKA KPUTEPUEB JJIOCTH-
>kenus nenent nedenus: BI'. B mporpammy o6cnenoBanus o6si3a-
TEJILHO BKJIIOUAETCS] MArHUTHO-PE30HaHCHast Tomorpacdus 6ef1-
PEHHBIX KOCTEl C OLECHKOM CTeneHu crequduyeckoi
MH(PUIBTPALMK KOCTHOrO Mo3ra. OTcyTcTBHE criequdryecKkoi
VH(UILTPALWN SIBIISIETCS] BaSKHBIM KpUTepreM 3(p(eKTUBHOCTH
JieyeHusi, OCOOEHHO y CIIEHIKTOMUPOBAHHBIX OOJIBHBIX, U, KaK
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MPABUJIO, ACCOLMMPYETCS C JOCTHUXKEHHUEM BCEeX OCTAJbHBIX
yenen JeueHusi. BaskHo OTMETUTD, UTO CchopMUpOBaBILIUECS HEe-
o0paTuMble U3MEHEHHsI KOCTHO-CYCTABHOM CHUCTEMbI OMpejie-
JISIOT UCXOJHYIO TSKECTh 3a00sieBaHUs (KOJIMYECTBO COCTO-
SIBIIMXCSI B TIPOLIVIOM OCTEOHEKPO30B M MX MOCIEACTBUS sl
(pyHKIMOHUPOBAHUSI KOCTHO-CYCTaBHOI CUCTEMBI), HO HE OTpa-
JKalT aKTUBHOCThL BI' n He sBisitoTcst ocHoBaHueM st 3P T,
0COOEHHO BBICOKMMH JI03aMH (PEPMEHTA.

YuurbiBas HeonyxouseByto npupony BI', mennenHsIit TemMn
Kak nporpeccun 3ab0jeBaHusl, TaK U perpecca CUMNTOMATUKU
Ha (pOHEe MaTOreHeTHYECKOil Tepanuu, pelieHre BoIpoca o ne-
peBojie NAlMEHTOB Ha MOJIEP>KUBAIOLINI PEKUM JICYESHUS He-
00X0MMO MPUHUMATh, ONUPASICh HA AMHAMUKY J1a00PaTOPHBIX
U MHCTPYMEHTANbHBIX IOKa3areljieil, a He Ha aOCOJIIOTHbIE
3HAYEHHUS TEX WIIM MHBIX MAPAMETPOB, UCCIICIOBAHHBIX B OMNpe-
JeJIeHHbI MOMeHT BpeMeHu. K npumepy, coxpaHeHue 3Ha4u-
TENbHON CruleHoMeramuu Ha ¢oHe amuTenbHoil 3PT moxer
ObITh 00YCJIOBJIEHO HAJIMYKMEM B CEJIE36HKE MHOXKECTBEHHBIX [O-
[IEPOM — OYAroBbIX CKOIUICHWI KJieToK ['olie w/uim oyaros
¢ubpo3a, pazmMepbl KOTOPBIX HE MOABEPraloTCs perpeccy Hesa-
BUCHMO OT /103bl (pepmenTa. [1o HalMM JaHHBIM, HAJTMYKME yBe-
JIMYEHHO1 3a CYET MHOXKECTBEHHbIX OLIEPOM CEJIe3eHKU Mpu
OTCYTCTBUM clielnprueckoi MHPUIbTPAUMU KOCTHOIO MO3ra
HE SIBJISIETCS] MPOTUBOIIOKA3aHUEM K MEePeBOy MAalMeHTOB Ha
nioepxkuBarormuil pexxnm 3PT.

3akAloueHue

Takum 06pa3om, KIIIOUEBBIM (PAKTOPOM, ONPEAEISIONNM
YCHEIIHOCTh MPUMEHEeHus nojjepykuBatolero pexuma 3PT,
SIBJISIETCS] OTOOP MALMEHTOB, UMEIOIMX MUHUMAJIbHBIE OCTa-
TOYHBIE HAKOMJIEHUS C(OMHIOJIMITU/IOB U, CIIEI0BATENLHO, TIPU-
OGMKEHHYI0 K HOpMe (DYHKIMOHAJIbHYIO aKTUBHOCTb MaKpo-
¢haranbHOIT cucTeMbl. B aToM cilyyae yBeslmueHne NHTEPBAIOB
MeX/ly MH(Y3USIMU PeKOMOMHAHTHOTO (hepMeHTa 10 4 HeJl He
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SIBIISIETCS MATOr€HETUYeCKU 0O0CHOBAHHBIM U 9KOHOMUYECKHU
palMOHANbHBIM peXXUMOM noxkusHeHHoit 3P T y B3pocsbix na-
nuenToB ¢ BI', focturmmx ueneit neyeHust Ha poHe cTaHAApPT-
HOTO JIeUYeHHUs.
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