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Pepnkue reHeTnyeckune 3abonesaHns BcTpevatoTcs ¢ yactoton 1 crniydar Ha 10 Teicay HaceneHus.
Mo paHHbIM BOS, 370 0okono 7% Bcero HaceneHus 3eMHoro wapa. B KasaxctaHe, no oduumnanbHbiM
OaHHbIM Ha 2018 roa, opdaHHbIMK 3aboneBaHmsaMu cTpagatT okono 1000 geten, ns Hux 30 geten ¢
MyKononncaxapugo3om.

Llenb uccnepoBaHus. CpaBHUTENbHAA OLEHKa KIIMHUYECKON 3DPEKTUBHOCTU NPUMEHEHUS
npenapara ugypcynbgasa ansa 4nMTenbHOro nevyeHms naumeHToB ¢ CUHAPOMOM XaHTepa B YCIOBU-
AX 3gpaBooxpaHeHus Pecnybnukn KazaxcTaH.

MaTtepuan u metoabl. JlutepaTypHbIl MOMCK NO UCKOMOW Teme Obin npoBeAeH B 6asax AaHHbIX
(Medline, Embase, KokpaHoBckas 6ubnuoteka, TRIP-database, Google Scholar). BoisiBneHo 115 ccbl-
) 0K, U3 KOTOPbIX NATb ObINY BKIOYEHbI B @HanNn3: paHAOMU3MPOBaHHbIE KOHTPONMPYEMbIE KIMHUYE-

A

CKune uccriegosaHund, cpasHmeawuine OnNuTenbHbIN npunem I/IﬂpryJ'IbeaIibl, anda nevyeHuda naumMeHToB

= = C cuHgpoMom XaHTtepa (Mykononuncaxapugos Il tuna, MIIC 1l), B cpaBHeHun ¢ ngypcynbgasomn beta.
Anbmaduesa A.K. PesynbTaTthl M 06cyxaeHne. Hosellune pesynbTaTthl U3 Pernctpa gaHHbIX peanbHON KMMHUYe-
CKOW NpakTukmn npu cuHapome Xantepa (The Hunter Outcome Survey, HOS) cBMAeTENBLCTBYIOT O TOM,
4YTO NneyeHne naypcynbdason CBA3aHO C NOBbILEHWEM BbIXXMBAEMOCTU (MpnbnnantensHo Ha 12 ner),
NMOCKOMbKY Y NaLMeHTOB, NPUMEHSIBLUMX MAYpPCYnbdasy, puck CMepTu cCoKpaTurncs npumepHo Ha 53%
Mo CPaBHEHMIO C NaUuMeHTaMm, He NOoNy4YaBLLUMMUN NleYeHne.
BbiBoAabl. Viaypcynbdasa okasbiBaeT 611aroTBOpHOE BRMAHWE Ha HAKoOMNNeHWe rMUKo3aMnHOrn-
KaHOB MyTEM CHWXEHUS X HaKOMMEHUs B KneTkax TkaHen. B cBA3n ¢ pegkocTbio 3aboneBaHus u
ManoYnCNeHHOCTbI0 NaLNEHTOB, y4acTBOBaBLUMX B ONYy6MKOBaHHbIX UCCNeaoBaHUsaX, Heobxoanmo
NMOHMMAaTb BaXXHOCTb NleYeHUs NaumeHToB C CMHAPOMOM XaHTepa. MiMelowmecs gokasatenscrsa
CBMAETENbCTBYIOT 06 3hHEKTUBHOCTU yKe NPUMEHAEMOrO nNpenapara naypcynbdasa B hepMeHTOo-
3amecTtutenbHon Tepanun (P3T) MIC I, kKOTOPbIA 3HAYUTENBHO YIYYLUU COCTOSIHUE NALMEHTOB U
MOBMMAN Ha NOBbILWEHNE X Ka4eCTBa XN3HW, CBA3aHHOE CO 340POBbLEM.
KntoyeBble cnoBa: cuHgpom Xantepa, MIC Il Tuna, ngypcynbsdasa, apekTMBHOCTb.
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3epTTeyaiH makcaTbl. KazakctaH PecnybnukacbiHbIH AeHcaynblK cakTay xafganbliHga XaHTep
CUHAPOMBIMEH ayblpaTbliH HayKacTapAbl y3ak emaey YLWiH naypcynbdasa npenapatbiH KongaHyabiH,
canbiCTblpManbl TYpAe KNUHWKanbIK TMiMAinNiriH 6aranay.

MaTepuan xoaHe apicTtepi. [lepektep 6asacbiHaa (Medline, Embase, Cochrane Library,
TRIP-manimeTtTep 6a3ackl, Google Scholar) egebu Takbipbin GoWblHWa i3aeHicTep xypridingi. 115
aHblKTaMa aHblKTanabl, onapabiH 6eceyi aHanuare eHrisingi: MipopcynbdasaHbl XaHTTep cCMHAPO-
MbIMeH (Mykononucaxapugos Il, MPS Il) nauneHTTepai emaey yLwiH y3ak yakblT nangananygbl canbi-
CTbipMarnbl paHgoMusaumsnaHFaH 6akblnaHaTbiH KNMHUKanNbIK 3epTTeynep id canbiCTbipFaH.

HaTtuxenepi xaHe Tankbinaybl. XaHT HoTuxenepiH 3epTtTtey (HOS) knuHukanslk Toxipube ae-
peKTepiHiH TidiniMiHAeriHe cankec COHFbl HATWXENEep naypcynbdasaHbl eMaey emip Cypy OeHreniHiH,
XofapblnaybiMeH (lwamameH 12 xacka) 6ainaHbICTbl eKeHiH kepceTeni, enTkeHi ngypcynbdasaHsbl
KONAaHaTblH NauMeHTTePAiH enim Kayni emaenvereH HaykactapMeH canblCTbipFaHaa 54% TeMeH.

KopbITbiHAbIL. Viaypcynbdasa rmnkosamuHornMkaHgapabiH ynnanapabliH xacylanapbiHaa Xu-
HakTanyblH a3anTy apKbiNbl ONapAblH XUHaKTanybliHa nanganel acep etefi. AypyablH cupek kesge-
ceTiHAiriHe XoHe apusanaHfaH 3epTTeynepre KaTbiCaTbliH NAaUMEHTTepPAiH a3ablfbiHa GannaHbICThbl
XaHTep cuHgpoMbl 6ap HaykacTapabl eMAEYAIH MaHbI3abINbIFbIH TYCIHY KaxeT. Kon xxeTimai oepektep
HayKacTapAblH Xaf4anblH e4ayip )akcapTbin, AeHcaynbifblHa 6ainaHbICTbl OnapAblH eMip cypy ca-
nachblH xxakcapTyra acep eTeTiH MPS |l dbepMeHTTi anmacTbipy TepanuacbiHAa KongaHblFaH uayp-
cynbasa npenapaTtbiHbIH, TUIMAINIriH KepceTeai.

Herisri cesnep: XaHTep cuHgpomsl, Il TMNTi Mykononucaxapuaos, naypcyndasa, TmiMainiri.
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Rare genetic diseases occur with a frequency of 1 case per 10 thousand of the population. According
to WHO, this is about 7% of the world's population. In Kazakhstan, according to official data for 2018,
about 1000 children suffer from orphan diseases, including 30 children with mucopolysaccharidosis.

Study purpose. Comparative evaluation of the clinical efficacy of the idursulfase for long-term
treatment of patients with Hunter syndrome in the healthcare sector of the Republic of Kazakhstan.

Material and methods. Literary search on the desired topic was carried out in databases (Medline,
Embase, Cochrane Library, TRIP-database, and Google Scholar). 115 references were identified, of
which five were included in the analysis: randomized controlled clinical trials comparing long-term
administration of idursulfase for the treatment of patients with Hunter syndrome (mucopolysaccharidosis
type Il, MPS Il), compared with idursulfase £.

Results and discussion. The latest findings from the Hunter Outcome Survey (HOS) registry of
clinical practice data indicate that idursulfase treatment is associated with an increase in survival (by
about 12 years), as patients who use idursulfase have a 54% lower risk of death compared to untreated
patients.

Conclusion. Idursulfase has a beneficial effect on the accumulation of glycosaminoglycans by
reducing their accumulation in tissue cells. Due to the rarity of the disease and the small number of
patients participating in published studies, it is necessary to understand the importance of treating
patients with Hunter syndrome. The available evidence indicates the effectiveness of the idursulfase
already used in enzyme replacement therapy of MPS Il, which significantly improved the condition of
patients and influenced the improvement of their quality of life associated with health.

Keywords. Hunter syndrome, mucopolysaccharidosis Il, idursulfase, efficacy.

For reference: Almadiyeva AK, Almatova VM, Jaxybayeva AKh, Absattarova KC. Comparative
analysis of clinical efficiency of idursulfase in long therapy of patients with Hunter syndrome in
Kazakhstan. Meditsina (Almaty) = Medicine (Almaty). 2019;12(210):42-48 (In Russ.). DOI:
10.31082/1728-452X-2019-210-12-42-48

ykononucaxapuao3s Il tuna (MIIC II unu cunapom
M XaHTepa) OTHOCHUTCS K TPYIIEe HACIEICTBEHHBIX

3a005eBaHUN, NPU KOTOPOM HapylIaeTcst karabo-
nu3M inko3amuHorukanos (FAT) [1].

Yacrora 3aboneBacHUS CHHAPOMOM XaHTepa B MHUpE IO
ornleHoYHBIM maHHBIM [1, 2] cocraBnser ot 0,69 mo 1,19 Ha

100 000 xuBopoxaenuit. 3adoneaemocts MIIC II pa3nuua-
eTCsl CPEeIN Pa3HbIX TPYIIT HACEICHHUS, IPIUYEM OKa3aTelH Ba-
pbupytorcst ot 1,39 na 100 ThIC. )KUBOPOXKICHHBIX MaJIbUHKOB
B CeBepnoit Upnananu 1o 0,19 Ha 100 ThIC. JKHBOPOXKICHHBIX
MansuuKkoB B bBpuranckoit KomymOuu. Asuarckue CTpaHsbl
uMeroT Oosiee BhICOKHI ypoBeHb 3aboneBaemoct MIIC 11 mo
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CpPaBHEHHIO C APYTUMHU THIIAMHM MYKOIIOJIHMCAaXapuao3oB [3].

ComracHO JaHHBIM CTaTUCTHYECKOH (opMbl Nel2 «Ot-
4eT 0 yucie 3a00IeBaHui, 3aperuCTPUPOBAHHBIX Y OONBHBIX,
MIPOXKHUBAIONINX B paiiOHe 00CITY)KHBaHHSI MEUIIMHCKOM opra-
HU3aLUHM 1 KOHTHHTCHTaX OOJIBHBIX, COCTOSIIUX MO JUCIaH-
CepHBbIM HaOMIONeHneM» MUHUCTEPCTBa 3APaBOOXPAHEHHS
Pecnyonuku Kazaxcran (M3 PK), B 2019 rony B PK Ha nuc-
MAHCEPHOM YYeTe COCTOSUIO 37 GONBHBIX ¢ MYKOIOJIUCAXAPH-
J103aMH, U3 HUX JeTeit - 30, B3pocibIX - 7 4eloBeK.

Jleuenne nanuento ¢ MIIC II noctynHo B dopme dep-
MeHTo3amectuTenbHol Tepanuu (D3T) ¢ uaypceyabdazoi,
MpeIHa3HAuYeHHON JUIS 3aMEHBI IPUPOJHOTO (epMeHTa, yCH-
JIUBAKOLIETO KaTaOOJIM3M OIpeeNICHHbIX HaKOIUICHHBIX AT,
KOTOpBIE TATOJOTUUECKH JCTIOHUPYIOTCS B TKAHAX Pa3HBIX
tunoB y nanuentos ¢ MIIC II. Ha cerogusimnuii n1eus He cy-
[IECTBYIOT AJITEPHATHBHBIX HAYPCYIb(ase mpenapaTos, 0J0-
OpeHHBIX O(GHULIHATBLHBIMI aBTOPH30BAHHBIMU ar€HTCTBAMHU.

Leanb uccienoBaHusl - IPOBEJICHUE CPABHUTEIBHOIT OIICH-
KM KIMHAYEeCKOW A(QEKTUBHOCTH Mpenapara uaypcyibdasa
JUTSL JUTATEITBHOTO JICYSHHS TAUSHTOB ¢ CHHAPOMOM XaHTepa
B yCJIOBUSIX 31paBooxpanenust PK.

MATEPHUAJI U METObI

TTouck HMCTOYHHMKOB JMTEPATypbl OBUI MPOBENEH B COOT-
BerctBun ¢ kpurepusimu PICOS B wmexayHapoHbIX 0azax:
Medline, Kokpanosckast 6udmmorexa, DARE, Google Scholar,
Trip Database. Crierppuaeckue METOIOIOTHYECKHUE (DUITBTPBI
MIPUMEHSUTUCH JUTSl OTPaHIYEHHS IOUCKOBOTO (pOKyca: UCCIeno-
BaHUs, IPOBEJICHHBIE Ha YeloBeke 3a mocuennue 10 met, nme-
OLIME AN3aiH KPUTHUECKUX 0030pOB, OTYETOB I10 OIEHKE TeX-
Hostoruit 31apaBooxpanenus (OT3), cucremarnyecknx 0030poB
(CO), panmOMH3UPOBaHHBIX KOHTPOIMPYEMBIX UCCIIEIOBaHUM
(PKI) nnm metaananuzoB (MA). [Tpu 00630pe MOIHOTEKCTOBBIX
crareil ObUT clieIaH aKIEHT Ha KOHTPOJIUPYEMbIe KITMHUUECKUE
HCTIBITAHMS, CPAaBHUBAIOIINE JIUTEIBHBIN IPHEM Haypcyibda-
3b1 Ipu J1edeHun curapoma Xanrepa (MIIC II). 3 22 oto6pan-
HBIX JIJIS aHaJIN3a MCCIIEIOBAHMI OBITO MCKITFOUEHO 15, Tak Kak
B ITOJTHOTEKCTOBBIX CTAThX OTCYTCTBOBAJIA HH(OpPMALHS T10:

- u3MeHeHuo ypoBHs [AT B Moue, H3MEHEHHIO 00BEMOB

Tabnuua 1- dMapMaKonorMyecKkMe nokKasarenu uaypcynbdassl 1 Maypcynbdasel 6eta

He4yeHu u cene3eHK (% OT Macchl Tena), IoKa3aTeIio TecTa
6-MHHYTHOH XOIbOBI, TTOKa3aTe0 (HOPCHUPOBAHHON JKH3HEH-
Houi emkoctu Jerkux (JKEJI), ctpykrype u QyHKIMH cepala
(MHIEKC MaCCHI JICBOTO JKETyI0uKa);

- HEBPOJOTHYECKUM CHMIITOMaM (OTOPUHOJIAPHHIOJIOTU-
YeCKHe, OKPY)KHOCTh TOJIOBBI, TOMYTHEHUE POTOBHUIIBI, COCTO-
SIHUE CeTYaTK{, CHHIPOM 3aISICTHOTO KaHalla);

- (DyHKIIHOHAJILHOMY COCTOSIHUIO M KaueCTBY >KH3HU Talld-
€HTOB C CHHIPOMOM XaHTepa ¢ (PYHKLHOHAIBHBIMH PE3yNbTa-
TaMH JUIA Kaisl Kinangeckoro nonnmanus (HS-FOCUS) nin
OIPOCHHUKA OLIEHKH COCTOSIHUS 310poBbsi MPS (MPS-HAQ);

- YacTOTe BCTPEYaeMOCTH M ypoBeHio aHtuten IgG K
unypcynbhase u nodounslie 3p(eKThl, CBA3aHHBIC C JICYCHUEM,
0COOCHHO CHMITTOMBI, CBSI3aHHBIE C TOBTOPHBIMU UH(Y3UAMH
unypcynsgassl (IRR).

PE3VYJIBTATBI

B cpaBHuUTENBHBINM 0030 ObLIN BKIIFOUYEHBI 7 CTATEH U3 OCHOB-
HOro morcka. B nccnenosanuu [4, 5], cpaBHUBAIOIIEM HITyCYIlb-
(azy u unypcapdazy Oera in Vitro U in Vivo Ha YEIOBEYECKUX H
MBIIIHMHBIX PUOpOOIACTAX, UCTIONB30BATIACH KYIBTYpa 13 9 (hrOpo-
0MacTOB JTFONIEH, CTpaaroux Oone3Hbro Xantepa (Taom. 1).

IIpu mukpockonuu pudpodractoB uaypcynbdasza u uayp-
cynbaza Oera OBUIM OAWHAKOBO TMOTIOMICHBI KIETKAMH.
Wnypcynbdaza Gera nposiBiisiia Gosee ObICTPOE MOMIOLICHHUE,
4eM uaypcynbhasa, B IByX THIaX (HrUOpoOIacTOB MAUEHTOB.
B rpynne naypcynbdasa 6era Obia BeisiBiIeHa 00jIee BBICOKAS
AKTHBHOCTb TIMKOIM3UPOBAHUs HakoIIeHHbIX [Al" B nm3oco-
Max ¢puOpobIacTOB.

HccnenoBanue Ha MBIIIaX IOKA3aJl0 OJUHAKOBOE CHIDKE-
Hue ypoBHs ['Al' Bo Bcex opranHax, KpoMe TOJIOBHOTO MO3Ta.
OO0pa3zoBaHKe aHTUTEI B IJTa3Me OIIEHUBATIOCH B JOJITOCPOUHOM
nepcriektuBe (6 Mec.). Antutena IgG Hauanmu MOSBIATHCS B
m1a3Me KpoBu uyepes §-12 Hezelnb nocie Hauana Tepanuu. Ipu
UCCIICZI0OBAaHNM OMOXMMHYECKHX CBOMCTB MIypcyibgasza Oera
MIPOSIBISUIA TIOBBINICHHYIO 3Q(EKTUBHOCTD in Vitro mpu OGolnee
HHU3KOW KOHIICHTpAIMU Ipenapara, 3pQeKTHBHOCTh in Vivo B
otHoIIeHHH nerpafanuu [Al B TKaHSIX BBISBUIA Ooliee HU3KOEe
00pa3oBaHre aHTHTEN IPOTUB JIEKAPCTBEHHOTO CPEJICTBA.

q)epMeHTaTMBHaﬂ AKTUBHOCTb

Mpypcynbdasa

Mpypcynbdasa 6eta

Chung Y.K., Sohn, Y.B., Sohn J.B. et al.,
2014 [4]

27,8+0,9 nmol min-1 pg-1

42,6+1,1 nmol min-1 pg-1

Kim C., Seo J., Chung Y., et al., 2016 [5]

27,76+0,94 nmol/min/ugprotein

42,58+1,11 nmol/min/ugprotein

CopeprxaHue mMaHHO3a
6-pocdpara

Chung Y.K., Sohn, Y.B., Sohn J.B. et al.,
2014 [4]

2,42+0,28 mol/mol protein

2,38+0,07 mol/mol protein

CynbdpaTasHas aKTMBHOCTb

Chung Y.K., Sohn, Y.B., Sohn J.B. et al.,
2014 [4]

68,12+2,22%

79,40£0,92%

Kim C., Seo J., Chung Y., et al., 2016 [5]

68,12%

79,40%

CopeprKaHue CcMarnoBoOM KMCNOTbI

Chung Y.K., Sohn, Y.B., Sohn J.B. et al.,
2014 [4]

12,38+0,36 mol/mol protein

12,31£0,65 mol/mol protein

Kim C., Seo J., Chung Y., et al., 2016 [5]

20,08+0,06

18,94+0,28
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CrenyeT OTMETHUTb, UTO 3TH palbOTHI SBISIFOTCSI HEpaHO-
MU3MPOBAaHHBIMU HMCCIIEAOBAHUSAMU, PE3YJbTaThl OKa3aTesen
unypcynbhassl 1 unypeynbgassl 6eta ObUIM MPOBEICHBI HA
KyJIBTypax KJIETOK W Ha MBIIIaX C OYeHb KOPOTKHM wash-out
MEepUOoAOM (T1ay3a B KIMHHUYECKOM UCTIBITAHUH, YTOOBI HUBEIIH-
poBaTh BIMSHUE MPEIbIAYIIETrO JEUEeHUs ), U COOTBETCTBEHHO,
OHH OTHOCSTCS K HCCIEAOBAHMUSIM C HU3KOH CTEIICHBIO JOKa3a-
TEJIbHOCTH.

B cucremarnueckom o63ope J.Pérez-Lopeza, et al. 2018
[1] anamu3upoBaHbl pe3yibTaThl 5 uccienoBaHuil (Tabm. 2),
BKJTIIOYaBIIKX Beero 27 nanuentos ¢ MIIC-II.

B cucremarnueckuii 0030p da Silva EM, et al. 2016 [11]
ObLTH BKITIOUEHBI 96 paHIOMMU3NPOBAHHLIX ManueHToB ¢ MIIC
II. Onu ObUTH pa3zesieHbl Ha TPU TPYHIBL Mmianebo (n=32);
uaypcynbpaza 0,5 Mr/kr exenenenbHo (n=32); U UIYPCYb-
(aza 0,5 mr/kr kaxayro Bropyro Hexenro (n=32). [Tocie 53 He-
JIeNIb JICYCHUS] YYACTHUKH, MPUHUMABIINE HIypcyabdazy 0,5
MI/KT €KEHEIENbHO, MPOAEMOHCTPUPOBAINA CTaTUCTHUESCKH
3HAUMMOE YJIy4IIeHHE [0 CPABHEHUIO C MIae00 Ha TeCT XOAb-
OBl Ha paccTOsHME, MpPOoHIeHHOe 3a mecTb MUHYT (6MWT),
cpenuss pasuuna (MD) 37,00 (95% JU ot 6,52 no 67,48). B
rpynmie, MoJMy4aBIIuX HAypcyibdasy KaxIyro BTOPYIO Hexe-
JII0, TAKoKe HAOMIONAIOCh YIy4IIeHHe, HO HE3HAUUTEJILHOE 110
CpaBHEHHIO ¢ Tuiane6o, cpenusis pazauna MD 23,00 (95% AU
ot 4,49 no 50,49). Dxckpeuust AT ¢ Mo4Ol 1 0OBEMBI NIEUCHH
W CeJE3eHKH ObLIM 3HAYUTENIHO CHIKEHBI 10 CPABHEHHIO C
MCXOJIHBIM YPOBHEM B 00CHMX CXeMax BBEICHHUS HIypCy.bda-
3bl. oypcynbdasza Xopomo MepeHOCHIach, U OOIBITHHCTBO
BO3HHMKAIOIIHUX MPH JICYCHUH HEXKEJATeNIbHBIX SBJICHUI COOT-
BETCTBOBAJIO €CTECTBEHHOMY aHaMHe3y HenedeHnHoro MIIC II.

Amnanus BepkuBaemoctu (Pano A, et al., 2015), cpaBHuBa-
FOLMH TIPOJIOJKUTENBHOCTD BEKMBAEMOCTH Y TIPOJICYEHHBIX U
HEJICYCHHBIX MAIMEHTOB, JEMOHCTPUPYET YBEIUYCHHE BBIKH-
BAaEMOCTH TIPU JICUSHUH UAypcyib}azoil (MpuONIM3uTeabHO Ha
12 net), a Mozentb MHOroMepHoii perpeccrn Kokca 1eMOHCTpH-
pyet Ha 53,5% Oonee HU3KUI PUCK CMEPTH VISl TIPOJICIEHHBIX
MAIMEHTOB 110 CPAaBHEHUIO C HEJICUEHHBIMU MarenTamu [12].

B pabore Y.B. Sohn, et al., 2018 [13] nccnenosanu ma-
eHToB ¢ Tspxenoi ¢opmoit MIIC II ¢ mporpeccupyromu-

Tabnuua 2 — Pe3ynbTaTbl M3MEHEHMH NApPaMeTPOB NOCHe HavaNna TepanMM Maypcynbdga3on

OB30Pbl

MH Heﬁpo}ICFCHepaTI/IBHBIMI/I MU3MCHCHUSAMHU TI'OJIOBHOI'O MO3ra
B JIOTIOJHEHHE K COMAaTW4ecKuM cumrnToMam. CoBpeMeHHas
@3T nHe yayumaer ¥ He NPEAOTBPALIAET MPOrPECCUPYIOLLYIO
HeWpoIereHepalrio TOJIOBHOTO MO3Ta y TTAIEHTOB C TKEIIOH
¢opmoii MIIC II, motomy uTO peKOMOMHAHTHBIH (GepMEeHT He
MOXET MPEeOooJeTh reMarodHIehanrnueckuii 6apbep. B atom
UCCIIECAOBAHUM OLEHHBAIACh 3(Q(PEKTUBHOCTL LepeOpO-BEH-
tpukyisipaoro BeeaeHus ®3T ¢ maypcynbdazoii dera (IDS
6eta, GreenCross Corp., Yongin, Korea) y mprmeit ¢ MIIC 1II.
BbII0 MOKa3aHo, YTO TPH JUTUTEIBHOM BBEICHUH HIYPCYIIb-
(baspl Oera TUCTOJOTMYECKH JOCTOBEPHO CHHIKAJIOCH COZAEP-
JKaHUe TerapaHcyib(ara B BEIIECTBE TOJOBHOTO MO3ra, 4TO
KOPPEIUPOBAJIOCh C €ro COAEPKAHHEM B CIIMHHOMO3TOBOM
JKHIKOCTH.

B uccnenosannu Y.B. Sohn, et al. 2014 [14] Obu1 pangomu-
3upoBaH 31 manueHT B 3 rpyIbl JSUESHHs: TPYTIa CpaBHEHHS
(umypcynbsdasa, Elaprase®), 0,5 Mr/kr/He; rpynna uaypCyiib-
¢azbr 6era 0,5 mr/kr/uen (Hunterase®); u rpynma nuypcynbda-
3p1 6eta 1,0 mr/kr/ Hea. (Hunterase®) (tabm. 3).

L-H Ngu, et al., 2017 [15] cooOriaer B cBoeM Hccie10BaHUN
o cioyvae y 13-nernero manasuiickoro manumenta ¢ MIIC II, y
KOTOPOTO BO3HUKIIM HENPHATHBIC NH(Y3MOHHBIC PEAKIUH TPH
JIEYCHUH HAYPCYIb(a3zoil, HO OH XOPOLIO IEPEHOCHII U TTOIOXKHU-
TEIIBHO pearupoBall Ha JieueHne uaypeyibdasoil 6era (Tadm. 4).

Peakiuu, cBszaHHble ¢ MHQY3MEH, CPaBHUMBI C aHAJO-
THYHBIMHU PEaKIUSIMH, HAOMIOIaeMbIMH TIPH HCIIOIb30BAHUH
npyrux npernapartoB ®3T, s JedeHus JTM30COMaIbHOM 00-
JIe3HN HAKOIUICHHMS, H JAPYTuX MH(Y3UPOBAHHBIX OCIKOB, Ta-
KHX KaK MOHOKJIOHAJbHbIE aHTHTeNa (Hampumep, HHOIUKCH-
Ma0). Tekymue maHHBIC HE MO3BOJIAIOT ONPECIUTH YACTOTY
WIN TSDKECTh MPOSBICHUH MOOOYHBIX peakuuii, CBSI3aHHBIX C
HH(Y3UEH, Y JIHI] MOJIOXE TISTH JIST C TSKENION pecruparop-
HOM HEJ0CTAaTOYHOCTBIO MK C TshKeNIbIM 3a0omeBanuem [THC.
HeoOxomuMBl nanpHeHIme nccieoBaHus U Ooyee TITHTENb-
HOE HaOIOICHUE JUIs Jiydliero noHumanusi sgpdexrop O3T.
ITombITKa OLIEHUTH BIHMSHHE AHTUTEN MPOTHB HAYPCYIb(asbl
BO BpeMs JuInTenbHON 3amectutensHoi Tepanuun MIIC 11 e
YCTAaHOBHJIA YETKOI CBSI3U MEXIY MOOOYHBIMH d(pQeKTamu,
CBsI3aHHBIMH ¢ MH(Y3HeH 1 ypoBHEM aHTHTE [16].

M3meHeHne FAl B moue CHukeHne obbema neyeHn u Msmenerma Tecta AnTtutena IgG k
- > 6-MUH. xoap6bI
OT 6a30BbIX 3HAYEHMH ceneseHkun (% oT maccobl Tena) (12 mec.) upypcynbasbl
Okuyama 79,9%%2,2% (cpenHee 33,2%+4,0% (liver); yBenuyeHue 60%
et al. [6] = SEM) uepes 12 mec. | 31,0%=%5,5% (spleen) (12 mec.) 37,4%=*18,1% ?
LOMs NaLUEHTOB C
Tomanin o MOMNOMMTENbHLIM PE3YyNbTaToM ynydweHue _
et al. [7]. 73,6% (12 mec.) 0,57 npumepHo Ha 20%
(Cl 95% 0,184, 0,901)
Dalmau 36% u 86% (12 mec.) crwkenne renaromeranimn y He 6bINo U3MEHEeHUH -
et al. [8]. 0BOMX NaLMEHTOB
.. y oboux naumeHToB He 6bino
Parini y o6oumx naumeHToB .
Habnopanock CHUXKeHne He BbINo M3MEHEeHMH MM crnerka
et al. [9]. | Habnropanock cHuKeHne
renatomeranmu MOBbILLEHbI

O/ 4 )
Muenzer 43%24% (cpepnee 36,8% (6 mec.) (neuenn); 10,9%+7,15% o

3HauyeHne = SD) o 75%
et al. [10] (12 mec.) 20% (6 mec.) (ceneseHka) (12 mec.)
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Tabnmua 3 - U3sMepeHue NepBUYHbIX M BTOPHUYHBIX TOYEK MCCNefOBaHMS

Mpypcynbdaza Mpypcynbdasza Moypcynbdasa beta
Mokasarenn 0,5 mr/kr/vep, | 6eta 0,5 mr/kr/nepn | 1,0 mr/kr/Hep (n=10)
(n=11) Elaprase® | (n=10) Hunterase® Hunterase®
YpoeeHb Al B Mouye B Hauane uccnepoBaHus 129,1 (£59,9) 164 (£53,1) 124,7 (£36,1)
YposeHb Al B mo4e nocne 12 Hep,. 102,5 (£55) 110,9 (£44,1) 71,9 (+24,4)
YposeHb Al B moue nocne 24 Hep, 105,3 (+59,6) 114,4 (+45) 74,5 (+£27,3)
6MWT, % -2,7+9,2 (8) +23,5+16,9 (6) +12,7+11,9 (7)
FVC, % +1,2+8,4 (5) +7,9+£11,3 (3) +15,8+7 (4)
LVMI, % 1,718 (10) -5,1£18,5 (10) -5,9+25,1 (10)
LVEF, % +2,911,9 (9) +2,5+10,8 (10) -1,4%7,4 (10)

ApantuposaHo no Y.B. Sohn, S.Y Cho et al., 2014 [16]

Tabrvua 4 - [laHHble KNMHMYECKMX M3MepeHMH uccneaoBaHus [15]

MNMocne 24 mec. neyeHus [Mocne 20 mec. neyeHus

Mccneposanue Jo Hauana 3T upypcynbgazon upypcynbdasomn 6eta
(Elaprase®) (Hunterase®)
Poct 26,3 (3 ueHtunen) 28 (<3 ueHTHnen) 36 (<3 ueHTtHnEHN)

Bec

126 (3 ueHTunen)

133 (<3 ueHTHnen)

133 (<3 ueHTHnemn)

OKpY>KHOCTb ronoBbl, CM

55 (97 ueHTUnEN)

54 (50—-98 ueHtUnewn)

54 cm (50-95 uentunen)

MNeyeHb nanbnupyetcs Ha 5 cm
HMXKe npasoro pebepHoro

. [MTeyeHb U ceneseHka He
Kpasi No cpefHeKNoUYUHHOM

Pazmep neuenun u [NeyeHb u ceneseHka He

cene3seHKu [ nanbnmpyromﬂ I'Ial'IbI'IMpyIOTCﬂ
CeneseHKa He nanbnmpyeTcn

TecT 6-MUHYTHOM

romebe (GMWT) 440 m 460 m 515 m

Yposer AT 5 movue, 34,6-50,6 19,74-52,64 12,17-26,1

MF/MMO]'Ib KpeaTuHHUHa

HeT nomyTHeHus
porosuLbl
Tect rnasa c gpnarpammon
CHenneHa Ha
[BYCTOPOHHeHN ocHose 6/6

HeT noMyTHeHHs porosuupl
TecT rnasa c gnarpammon
CHenneHa Ha
[OBYCTOPOHHeMN ocHoBe 6/6

OTcyTcTBME MOMYTHEHMS
POroBuLLbl M BPYrMxX
HapyLUEHMI 3peHus

Odranbmonoruyeckas
oLeHKa

HopmanbHo ¢ obeux
CTOPOH (C MCnonb3oBaHUEM
YMCTO TOHAnNbHOM
ayanomeTpum)

HopmanbHo ¢ obeux
CTOPOH (C ncnonb3oBaHnem
TMMNAHOMETPUH U (c ncnonbsoBaHMeMm u4mcTO
ayJMOMETPMUM HUCTOrO TOHA) | TOHANbHOM ayAMOMETPHM)

*Apantuposaro rno L-H Ngu, W.O. Peitee, H.Y. Leong et al., 2017 [15]

HopmansHo

OLl,eHKa cnyxa c obeunx CTOPOH

OBCYXJIEHUE

IIpoBeneHHBI CpaBHUTENBHBIN aHaIn3 3()PEKTUBHOCTH
IpuUMeHeHust unypeyiabdassl U uaypcyibgasbl Oera cBuie-
TETBCTBYET O BBICOKOW TeTepOreHHOCTH OOHApYKEHHBIX JOKa-
3arenbeTB. OTHAKO JJOCTOBEPHO MOATBEPIKIICHO, YTO Ha CETOJ-
HSIIHUHA JeHb B OMyOIMKOBAaHHBIX MCTOYHUKAX COOOILIEHO 3Ha-
YUTEIIBHO OOJIBINE O Pe3yNbTaTaX OLCHKH KIMHNYeCKOH ddpek-
THBHOCTH HAypcyabdassl (Dmamnpasa®), ueM o pe3ynbrarax Kin-
Huueckoi ahdekTuBHOCTH Haypeyibdasel 6era (Xanrtepaza®).

JlocToBepHO OOHApYKEHO, YTO Tpernapar uaypcyibdasa
(Dnampaza®) okassiBaeT 0GIArOTBOPHOE BIMSHUC HA HAKOILIE-
Hue A" myTem CHIDKEHHSI €ro JETIOHHPOBAHHS B KIIETKAX
TKaHel (55%=+27,07), BCleACTBUE YEro CHUXKAETCS YPOBEHb
I'AT" B Moue u yMeHbIIaeTCs FenaToCIIeHOMEraliysl, a BbIKHU-
BaGMOCTh MAI[ICHTOB IOBBIMIACTCS MPHOIM3UTEIBLHO HA 12
neT. Y MalueHTOB, MPUMEHSBIINX UAypcynbdasy, pUcK BO3-

HUKHOBEHUSI CMEPTH BCIIECTBUE 3a00JICBAHUS COKPATHIICS
npuOIU3UTENbHO Ha 53% IO CpaBHEHHIO ¢ MAlMEHTaMH, He
MOJTYYaBIIMMU JIEISHHE.

Wnypcynbdasa sBiaseTcs HaydHO OOOCHOBAaHHBIM IIperna-
patoM, IMperHa3HAYeHHBIM IS YCTPaHSHHS MEepBOINPHIMHBI
3a00JIeBaHysl, @ B COYETAaHUHU C COOTBETCTBYIOLIEH MOIEPKU-
BAaIOIIEH Tepamueil 0cTaeTcss OCHOBHBIM IPETIapaToM BEICHHS
nareHToB ¢ MIIC II. B cpaBHeHuu ¢ unypcynbga3on Mouck
JIOKa3aTeNbCTB  KIMHUYeCKoW 3(dekTuBHOCTH mpemnapara
uaypcynbhaza 6era He O3BOJIMII OOHAPYKUTh HCCIICIOBAHUS
C Ou3aifHOM BBICOKOTO KadecTBa (BbIme ypoBHs C mo mrkaie
GRADE), Tak kaKk OOJIBIINHCTBO OITyOIMKOBAHHBIX Pe3yibTa-
TOB OBLIO MOJYYEHO HKCIIEPUMEHTATBHBIM ITyTeM Ha KyIbTY-
pax KJIETOK M YKUBOTHBIX (MBIIIN), YTO, COOTBETCTBEHHO, HE
MO3BOJISIET TPEXKIEBPEMEHHO Ha3HAYaTh MperapaT UIypCyiib-
(aza 6era nanmentam ¢ MIIC II Tuna.

MEUILUHA (Anmatbl), Ne12 (210), 2019 .




BbIBO/IbI

B cBs3u ¢ peaxocTbio 3a00I€BaHUST M MaJIOYHCICHHOCTBIO
MAlMeHTOB, YYacCTBOBABIIMX B KIMHUYECKUX HCCICAOBAHU-
X, B OymymieM TpeOyeTcsi MPOBEIeHNE OOJIBIIero KOJINIeCTBa
HCCIIEIOBAHUH C JNM3aifHOM BBICOKOTO KauecTBa. [lockombky B
Kazaxcrane npoOnemMsl Teparuiy ophaHHbIX 3a001€BaHUI aTKy-
anbHbl, AuarHoctrka u jieuenne MIIC II tpebyror npumeneHus
YCOBEPILICHCTBOBAHHBIX IOAXOJ0B C YYETOM PEKOMEHIALUH
MEepe/IOBBIX HAYYHBIX KIMHHUYECKHX HccienoBaHuid. Hecmo-
TPsI Ha PENKOCTH 3a00JIEBAHNSI, CIOKHOCTD BEACHUS H JICUCHUS
MALIEHTOB, UCCIIENI0BAHMUS 110 MPUMEHEHNIO HIAypCyb(asbl B
tepanuu MIIC 1o3BOSIMIM MOBBICUTH OCBEIOMIIEHHOCTh O 3a-
0oJNeBaHUH KaK CpeIy MEAUIIMHCKOTO COOOIIECTBA, TaK U CPEeIH
MAlMEHTOB, YTO, HECOMHEHHO, BIIMSET Ha MOBBILIEHHE KauecTBa
JIMarHOCTUKY U cBoeBpeMeHHoro noctyna Kk @3T. Oqnako HeoO-
XOJMMO MTOHUMATh, YTO BCJIEICTBHE HEIOCTATKA JI0KA3aTeJIbCTB
B 101163y MHBIX MeTonoB seueHust MIIC 11, manmenram momxHbI
Ha3HayaThCsl MPOBEPEHHBIC JICKAPCTBEHHBIC Tperaparbl, UMe-
IOIMe BBICOKHI JIMOO yMEpEeHHbIH YpOBEHb JOKa3aTeIbHOCTH
(ypoBenb A u/uiu B o GRADE) u Bblie.

Takum o6pasoM, uaypcyiabdasza (Dnamnpaza®) sBisieTcs
€IMHCTBEHHBIM HAayYHO OOOCHOBAHHBIM MpENapaToM CpeH
COBpEMEHHBIX MeTofoB JieueHus narueHToB ¢ MIIC 11, mpen-
HA3HAYCHHBIM Ul YCTPAHECHUS MEPBONPUYMHBI 3a00I€BaHMs,
a B COUYETaHHWU C COOTBETCTBYIOIIECH MOAEPKUBAOLIECH Tepa-
MUEH OCTAaeTCsl OCHOBHBIM JIEKAPCTBEHHBIM CPE/ICTBOM, Jato-
muM nanuentam ¢ MIIC 1 maHe npoXuTh 10JbIle, COXPAaHUB
(U3MYECKYIO U YMCTBEHHYIO aKTHBHOCTD.
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OB30Pbl

Ilpo3paunocms uccneoosanus

Aemopvl Hecym NOAHYIO OMEEMCMBEHHOCHb 3d NPedo-
cmasieHue OKOH4AmenbHoOU 8epcuul pYKONUCU 8 nevama.

[Meknapayusa o punancogvix u opyeux 3aumoommnouie-
HUAX

OKoHuamenvHas eéepcus pykonucu ovlia 00odopena cemu
asmopamu. A6mopbl He NOAYYanU 20HOPap 3a CMAMyIO.

Bknao aemopos

Anvmaduesa Anuma Kazbexosna - cmamucmuyeckuii ana-
aU3 U YapmMaKodIKOHOMUUECcKoe MOOenUposane OAHHbIX N0
Hatioenublm ucciredosanusm. Ilpogedenue ananuzos uyecmeu-
MeNbHOCMU OISl OYEHKU YCMOUYUBOCHU NOMYYEHHBIX Pe3)ib-
mamos,

Anmamosa Bemnepa Myxanosna - nouck HayuHou au-
mepamypul, CuHme3 U aHAIU3 HAVYHLIX OAHHBIX NO meme
uccne0o8anus, OYenKa Kauecmea u 0030p cyuecmeyouux
NPAKMuK;

JDicakcvibaesa Anmvinwaw Xaupyniaesna - KOHCYIbmMa-
yus u oceewene BONPOCcos NO KIUHUYECKOU d¢hpexmugho-
cmu, cpasHumenvHas KiuHudeckas oyenka npenapama. Kuu-
HUYecKue 8bl600bl U IKCNEPMHOE 3aKIIOYeHUe;

Abcammaposa Kaprvieaw Cetimomapogna - cucmemamu-
3ayust u oghopmIeHue meKcma HayuHou Cmamoi.

Kongpnuxkm unmepecos

Kazaxcmanckoe aeenmcemeo no oyenxe mexHono2uil
30pasooxpanens HACMoAWUM NOOmeepacoaenm, umo npu
BbLINONHEHUU UCCTe008aNUs KOHPIUKMA UHIMEPeCcos He 803-
HUKAo.
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