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A.B. WWaTunnno

FocynapcTseHHOE yupexgeHne «IHCTUTYT HEBPOSIOrny, nemxnatTpmm n Hapkonorimm HAMH YkpaunHei», XapbkoB

Noka3saHua n apdeKTUBHOCTb
KOPTUKOCTEPOUAHON Tepanuu y 00NbHbIX
Mbllie4yHoU aucTtpoduen [lioweHHa

B CTaAuAaX no3aHen coxpaHeHHOU

U YTPa4YeHHOW CNOCOOHOCTH
K CaMOCTOSITe/IbHOMY NepeaBUXEHMUIO.
AHanua cepun HabnoaeHA

B nacTosiee spema koptukocteponasl (KC) aBnsioTca eiMHCTBEHHOA rPynioi IEKapCTBeHHLIX npernaparos, Ani-
TENbHOE NMPUMEHEHNE KOTOPbIX 00ECrieYnBaeT 3aMeqneHne nporpeccupyioliero CHUXEHNS MbILLIEYHOUW Ciilbl 1 Ha-
DYLLIEHUS ABUraTesibHbIX QYHKUME Y ML © MbILIEYHOR ancTpogwer iowerHa — ¢aransHoro HacneaCTBeHHOoro 3a-
5QHE‘BEHMH. nopaxanwero nonepe4yHo-noaocarbie Mbiluibl, O,HH&KO CcTeneHb 3¢¢GKTMEIHOCTH w BesonacHocTH
npumererus KC 8 onpeneneHHbIX KNMHAYECKnX cutyaumsax Tpebyer HayyHO-NpakTudeckoro noATecpxaens. B yacr-
HOCTY, HYyXAaeTCH B [OKa3aTENLCTBaX KIMHUYeckan HenecoobpasHocTe npumerernna KC y feted, noTepsasLumnx cro-
COBHOCTL K CAMOCTOATELHOMY Nepensuxennio. NpoBeaeH PeTpOCNeKTUBHLIN aHanua peaynsTaTos npuMeHeHus KC
8 TeveHue 1 mec y 8 60/bHEIX B CTELAMW YTPEYEHHOW ClOCOBHOCTH K CAMOCTORTENBHOMY MEPEeLBUXEHNIO 1 B No34HeH
amOynaHTHOH cTagmu. B aHanna He BrmoYani 4eTEH C OXUPEHUEM i HapYLLIEeHMEM YrneBoaHoro obmexa. CaenaH Bbi-
804 0 yenecoobpasHocTv u Be3ornacHocTu MpobHoro T-MecsiiHoro kypca KC y Bcex nauneHToB ¢ MbILLEYHOR ANCTPO-
Puwei JiowerHa B AaHHOW cTaguy 3a00neBaHus, KOTOPbLIS HEe UMEIOT NPOTHBONOKa3aHni Kk npumeHeHuo KC.

Kniouesble cnoaa: MbiLlieyHas ancTpo@us JioleHHa; kKopTukocTepounbl;, 6eaonacHocTs; 3 @eKTHBHOCTL, NOKa3aHUs K Te-
panun; BNoncuR MbiLULL, IMMYHOrMCTOXUMUS, I0TROGDNH,

Beepenue

MblweyHas auctpodus AoweHHa
(MA) — xpoHuMyecKoe HacneaCcTBeHHoe 3a-
6onesaHue, xapakTepuayloLleecs NocTeneH-
HOWA yTpaToi MbILLEYHOW TkaHU U BLICTpONpo-
rpeccupyloLLen noTepen ABAraTesbHbIX
¢byHkumii. 3aboneBaHne o6ycnoBNeHo MyTa-
umnamu reHa DMD (Duchenne Muscular Dystro-
phy gene), KOTOpbLIA KOAUPYET CTPYKTYPHbIiA
6enoK MbilwL AUCTPOdUH, OTBETCTBEHHbIN
3a «aMOpPTM3aLMIO» MEXAHWYECKMX Harpy3oK
Ha muoumTel. F'eH DMD noxanuayercs B nono-
BOi xpoMocome X, 4to o6ycnoBnmMBaeT peLec-
CUBHOE, CLIEMNJIEHHOE C MOJIOM, HACNEA0BaHUE.

KnuHuka 3abonesaHus JOCTATOYHO TUMWY-
Ha u BriepBsble 6bina onvcaHa E. Meryon ewe
B 1852 r., peTantHOe CUCTEMATUHECKOE U3y4e-
HWe cepum CiydaeB BbinonHun Miiom benmxa-
MuH AmaHp, QioweHH (Guillaume Benjamin
Amand Duchenne) aecaTuneTmem nosxe.
Manbyuku, yHacnegosaBswime 0T MaTepu
X-XpOMOCOMY C MYTaHTHbIM FEHOM, B PaHHEM
BO3pAacTe, Kak NPaBuio, UMEIOT HEKOTOPYIO
3af1epXKy STaroB JABUraTeNbHOro Pa3BuUTus,
oceaueas xoas6y k 1,5-2,5 ronam. B cpepHem
K 4-6 rogam ux pBUraTenbHbIe HaBbIKWA NPO-
[OJDKAIOT Pa3BUBATLCA M ynydwaTses. Mocne
aTOro atana pebeHoK AocTuraeT nepvoaa
«MJIaTO» —OTHOCUTENbHOW cTabunuaauun
OBUraTesibHbIX GYHKUUA, MBILIEYHOW CuitbI
1 BLIHOCMBOCTU. [TPOAOMXUTENBHOCTL STana
nnaTo He npesbilaeT 1roaa v yalle BCEro

COCTaBNSIET HECKONBbKO MecsiueB. Ha aTux
aTanax y MHormx pebsT ¢popMupyeTcs xapak-
TepHbIii «aTneTuieckuit» peHoTMn ¢ Npeod-
NafaHWeM NceBaorMnePTPOhUU UKPOHOXHBIX
Mbiwl. OTMedeH ceoeobpaaHbii xapakrep 6era
6onbHbIX AeTer — ux 6er npenctasnaet coboi
Kkak 6bl NOANPHIrMBaHAE HA HOCKAX O[HOW HOMU
¢ ObICTPOIA NOO4EPEnHOI CMEHO HOT.

OTan nnaTto CMeHsIeTCA NepUoaoM yra-
CaHus ABUratenbHbiX GYHKLUWA, KOTOPINA,
B 3aBUCUMOCTU OT XapakTepa MyTauuu
1 BHeWHUX PakToOpOB, 3aBepLUAETCH NoTe-
pei cnocobHOCTU K CAMOCTOATENbHOMY
nepeaBuXeHuio (y 4actu 60bHbIX — yxXe
¢ 8-netHero Bo3pacta). K 13 rogam 6e3 co-
OTBETCTBYIOLLEN TEepanuu NpakTuiecku Bce
6onbHble MO TepsioT cnoco6HOCTL K caMo-
CTOATENLHOMY NEPEABUXEHMUIO.

B HacTosllLee BpeMs, HECMOTPS AeTarb-
HOE U3YyUEHWUE MONEKYNAPHO-BUONOTMYECKUX
mexaHmamos M, no4Tn oBYXBEKOBOM OMbIT
KJIMHUYECKUX HabMoAEHUA N MHTEHCUBHYIO
pa3paboTky NepcneKTUBHbIX TepanesTuye-
CKMX MOAXOA0B, NPEANOXEHHbIX B NocneaHee
[ECATUNEeTUe, COBPEMEHHas NpuKnagHas
MeJMUMHa pacnosiaraeT IULb CUMITOMATH-
YECKOW Tepanuen n Ne4eHUEM KOPTUKOCTe-
pougamu (KC) npu MAJ. OtHocuTensHas
3¢ dEKTUBHOCTb TEX UJIN UHbIX METOAUK
M NOAXOAOB 324aCTylo He umeeT 6onee Bbl-
COKOrO YPOBHS A0KA3aTeJIbHOCTU, YEM MHE-
Husi akcnepToB. OAHUM U3 HEMHOTUX UCKJTIO-
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4YeHW U3 3TOro npasuna asensetca KC-
Tepanus, 93¢ ¢PeKTUBHOCTb KOTOPOW
NOATBEPXAEHA HECKOJIbKMMW PaHAOMU3UPO-
BaHHbIMU KJIMHMYECKUMMW UCTLITAHUSIMUN
(Manzur AY. et al., 2008).

JKcnepuUMeHTanbHbIE UCCNEA0BAHUSA
Ha moaensix M y XUBOTHbIX MOKa3biBAIOT
BTOPOCTENEHHYIO POSIb UMMYHOCYMPECCUBHO-
ro aeiicteust KC B Mx nO3MTMBHOM MOAMGDULIM-
pYIOLWEM BIUAHUN Ha TeieHue O6onesHu
(Fisher 1. et al., 2005; Baltgalvis K.A. et al.,
2009; Vandenburgh H. et al., 2009). No-
BUAMMOMY, STOT 3 deKT, B NEPBYIO 04epeab,
00yCnoBNEH HEKUM NPSIMBIM CTUMYTIMPYIOLLIMM
B/IMSIHUEM HA KOHTPAKTUIIbHYIO CMOCOBHOCTD
MWOLMTOB, 4TO, B CBOIO 04epeib, NPOAJEBaeT
Nnepvoa, ABUraTeNbHOM aKTMBHOCTU HA YPOBHE,
6,11M3KOM K HopMaTbHOMyY. CO CBOEi CTOPOHD,
COXpaHeHHasi CoCcoBHOCTb K NEPEABUXEHUIO
1 nogaepXaHve BePTUKASIbHOIO NONOXKEHUs
Tena BcneacTeue obwmx Gpuanonoruyeckux
32KOHOMEPHOCTEW AOJbLIE NOANEPXUBAIOT
YHKUMOHANILHOE COCTOSIHUE APYIUX XU3HEH-
HO BaXHbIX CUCTEM OpraHu3ma.

Cnepyet OTMETUTb, 4TO, XOTS HAM He yaa-
JIOCb BbISIBUTb HU 0HOW MyOnukaumm, rae Obl
CTaBWJIMCb NOA COMHEHWE HeobXoaAnMOoCTb
1 a¢ppekTMBHOCTL NpuMeHeHus KC npu MO,
OCTaeTCA MHOXECTBO HEPELLEHHBIX BONPOCOB
OTHOCWTENBHO NPEAnOYTEHUI TEX WK UHBIX
TepaneBTUYECKUX CTpaTeruii X Ha3HaYeHUs
B ONpeAesieHHbIX KIMHUYECKUX CUTYaLMsIX.




OnHWM 13 TaKUX BONPOCOB SABNIAETCH BONPOC
0 Ha3HayeHun KC 605bHbIM, YTPaTUBLLUMM
cnocoBHOCTE K CAMOCTOSATENIbHOMY nepe-
OBUXEHMIO, U JIMLLAM C COXPaHEHHOI ocTa-
TOYHOI CNOCOBHOCTLIO K NepenBUXEeHUIO
Ha HebOoNbLLME PACCTOSIHUS.

MpakTuyeckas u TeopeTdEcKasn Bax-
HOCTb PELLEHUs 3TOr0 BONPOCa O4EBUIHDI,
HO Ans YKpauHbl 3Ta BXXHOCTb YCUIIMBAETCS
HEKOTOPbIMU OCODEHHOCTAMM MEHTanuTeTa
1 OKa3aHUS MEAVLMHCKOMN MOMOLUM STOM Ka-
Teropuu 6onbHbIX. Bo-nepBbIx, 4OCTATOYHO
Bonbluas fons NauMeHTOB NOAXOAMT K yCTa-
HOBJIEHUIO ANarHO3a U OCO3HAHUIO ero 3Haye-
HUS UMEHHO B Tex cTaausax M, koraa cra-
HOBWUTCH NOHATHO — OUAarHO3 BepeH, yyaa
He MPOUCXOAMUT, U PE6EHOK YXe HE MOXeT
X04uUTb. Bo-BTOpLIX, B CO3HAHMK 60nblLueit
4aCTH HaCeNeHUsi XMBET ryBOKO yKOpPEeHUB-
LUMIACS CTpax U YBexaeHHOCTb OTHOCUTENBHO
BpEeaa roPMOHOB, 3TOT CTPax NoAAEPXUBaAET-
€St MHOTMMUW MEAULIMHCKUMU PabOTHUKAMU —
KaK Mano3HakoMbiMu ¢ MO, Tak U UMEIoLLn-
MU npepcTaeneHue o6 aTom 3abonesaHuu.

B camom gene, nOTEHUMANbHLIE U HEWU3-
6exHble No6o4HbIe addexTsl KC noctatodHo
XOPOLLIO U3BECTHbI U HUKEM HE OCTapUBaIoTCH.
WckyccTBO Bpaya, MPUMEHSIOLLETO B CBOEA
npaktuke KC, 3aknioyaercs B CnocobHOCTH
npegoTepallath WM MUHUMU3NPOBATL UX
HexenaTenbHble adgpekThl. Bpay, He Bnape-
IOLUMIA HEO6XOANMBIM OMBITOM MPUMEHEHUS!
KC B cBO€I1 NpaKTuke, J0DKEH CTPOro npu-
[EepXVBaTbCH AENCTBYIOLLMX KITMHUYECKUX
NPOTOKONOB JIe4eHUS| — CYE@BEPUS, HEKOMIe-
TEHTHOCTb M UHTYULIUSA HE JOJDKHbI JIeXaTtb
B OCHOBE BbiGOpa CTpaTerum ieueHusl.

Lens npeactaBneHHOro aHanusa —
npeaBapuTenbHas oueHka BapuabensHoCTr
KMHNYECKON 3D DEKTUBHOCTU NPUMEHEHUS
KC, BoiSiBNeHue pa3nuyHbix nogrpynn 6onb-
Hbix MAL B cTaguax notepu cnoco6HOCTU
K EPEABUXEHUIO U BO3MOXHbIX KITMHUYECKUX
1 NapaknMHUYECKUX NpegukTopos adpgek-
TuBHOCTU KC ans panbHeiwero uay4yeHus
BOMPOCOB 3P EKTUBHOCTU B MPOCTNIEKTUBHBIX
WUCCNEeaOBaHUSAX.

Xapakrepuctuka 6onbHbIX. B aHanus
BKJIIOYEHbl AaHHble o6cnenoBaHunii geTei,
¢ gnarHosom MAJ, sepndpuumpoBaHHbIM
MMMYHOTMCTOXMMUYECKUM UIM MONEKYNISIPHO-
reHeTu4eckuM Metopamu, 6e3 cTepouaHoit
Tepanuu B TeyeHune 1 roga oo nonyyeHus pe-
KoMeHaaumii no npuemy KC B knuHuke INY «AH-
CTUTYT HEBPOJIOrUK, MCUXMATPUMA U HAPKONO-
rum HAMH YkpauHel». Takke KpUTEpUsMu
BK/IIOYEHUS B AAHHbIA aHanu3 6binn nnbo
nonHas yTpara croco6HOCTU K CAMOCTOSATE b~
HOMY NnepeaBuXeHuIo, TM60 BuICTPO Nporpec-
cupylowwee (B TeueHue 3-6 mec) yyauweHme
nageHuin U ymMeHbLWeHUe BbIHOCIUBOCTH
K MPOXOXAEHUIO KOPOTKMUX PACCTOSHUIA
(no 30-40 m). KputepreM UCKITIOHEHUS ABNS-
JIOCb HAJIMYUE OXXUPEHUS U HAPyLLEHUE obMe-
Ha YrIEBOAOB HA MOMEHT PEeLLIEHUs BOMpoca
0 Ha3Ha4eHun KC.

KonnyectBo 60nbHBIX, COCTOSIHAE KOTO-
pPbIX COOTBETCTBOBANIO BbILLEONUCAHHBIM
KPUTEPUSIM, COCTaBUIIO 8, UX CpeaHuiA BO3-
pact coctasun 10,8+1,3 rona, a Bospact
yTpaTtbl CNOCOGHOCTU K CAMOCTOSTENILHOMY
nepepeuxeruio 10,0+1,0 roga (1260 1).

Ans obweit OUeHKU YHKLMOHANBHOTO
COCTOSIHWSI MaJTbYMKOB NMPU OCMOTPE UCCNIeao-
BaTeNieM ucnonb3oBasack wkana North Star
(The North Star Ambulatory Assessment
{(NSAA) — AmbynaTtopHoe o6cnenoBaHmne
«CeBepHas 3se3na» (Mazzone E.S. et al., 2009).
Ons caMOCTOATENbHOW «3KCMPECC-OLEHKU»
BMsiHUA KC Ha MBbILLEYHYIO CUITY U BBIHOCU-
BOCTb PEKOMEHZOBANCS TECT C MNOALEMOM
rpysa Maccoi 125 r npu yaepXxaHum ero B Ku-
CTWU U Npu crmbaHum PyKkK B JIOKTE, C OMOPOH
Ha nokoTb. MNpu gocTaToyHOW AN nogbemMa
rpy3a CUne y4uThIBaNoCk KONMMYECTBO NOALE-
MOB [10 YMEPEHHOMH CyGbexTUBHO nepeHocH-
MOW ycTanocTu. Taicke NpoBeaeH peTpocnek-
TUBHBIA aHANKU3 PrankanbHOro o6cnenoBaHus,
pe3ybTaToB (PYHKLIMOHANBHBLIX TECTOB U AaH-
HbIX MATOMOPGONOrMYECKOro UCCNEAOBaHUS
MBILLLL [TaToMOpghonorMieckoe uccneaosaHue

" HAeHTHOMKALHORHLIA HOMep  B03pacT Ha MOMEHT

MBILLILLI MPOBOAMAN Ha aTarne Bepudukaumnm
[uarHosa B rpynne 60/bHbix 6e3 yCTaHOBNEH-
HOW MyTaLMK reHa NPY MOJIEKYIIPHO-TEHETH-
4YECKOM UCCNEe0BaHUM.

OcHogeHas uenb 3a6opa fuonTara mMbiwu-
Libl — UMMYHOIUCTOXUMMUUYECKOE NOATBEPXK-
OeHue Hanuuus guctpoduHonatum nytem
npoBefeHUs COOTBETCTBYIOLLMUX peakuui
C MOHOKNOHA/NIbHBIMU aHTUTENaMu K N-
n C-yyacTkaMm aMcTpodpmHa (Mpom3BoacTBO
«Novocastra», Benukobputanus). Kpome
TOro, NPOBOAMIUCH PEAKLIMMN C MOHOKIIOHAb-
HbIMW aHTUTENAMWU K APYTUM CTPYKTYPHbIM
npoTeuHaM MMOLIMTOB — I0TPODUHY, anbda-
CapKOr/IMKaHy 1 crnekTpuHy. MapannensHo
BbINOJIHANUCL CTAaHAAPTHOE OKpallMBaHUe
reMaTOKCU/IMH/303UHOM M OKpaluUBaHWe
TONYWOWUHOBLIM CUHUM. [nsi uccneposaHus
6panu ysacTok 4enbTOBUAHOW MblLLE Gonee
cnaboit pykv unu, npv oTcyTCTBUMM yoeam-
TENbHOW pPasHULbl, — HEAOMWUHAHTHOM PYKU.

KC HasHayanu B cTaHZapTHON no3e —
0,75 Mr/kr/cyT, No exegHeBHO! CxeMe C COo-
OTBETCTBYIOLLLUMMW PEKOMEHAALMSIMM M0 NpU-
eMy npenapaTos Kanbuusi, npodpunakTuke
KOHTPakKTyp, L03UPOBAHHON HU3UYECKONA
aKTUBHOCTU U PALIMOHY NMUTaHUS.

K oeHne

1Gn. 2 NnpepcTaBneHbl peaynibTaTthl
onpoca U TECTUPOBAHUS BCEX CEMEI B Nepu-
on 1 Mec nocne Havana Tepanuu KC.

Hu'y 0aHOro u3 605bHLIX HE 0TMEYaNOCh
3HAYUMON U OBGBLEKTUBHO 33A,0KYMEHTUPO-
BaHHOW NaTONOMM1, KOTOPYIO MOXHO 61110 6kl
cBA3aTb ¢ npuMmeHeHuem KC.

OnuvH NaumMeHT cTan NPEebLABNATh Xano-
6bl Ha 60J1b B rpym, KOTOPYIO MaTb CBA3bIBA-
na ¢ npumeHeHueM KC, npekpaTuBLLyiOCS
BCKOpe NnocJie 0TMeHbl NpueMa npenaparos.

Y 6 60MbHBIX OTMEYANIOCh 3HAUUTENILHOE
yCUJIeHUEe anneTuTa, y BCeX umena Mecto
npubaBka Macchl Tefia PasHoi CTENeHU.

Y 4 (50%) 60NbHbIX OTMEYANOCh NOBbI-
LeHue nokasarenei no PpyHKLMOHANLHOM

ﬁpﬂe_pucruxa 60’IbeI§, mﬁ_pammx Ans peTPOCNeKTHBHOro aHanH3a apdextuBHocTH KC

Boapact Hayana oueBMAHOM Alerpafaluu

BoapacT nonHoM yTpaTsi cnocoG-

GonbHOro; BOSPacT Ha MOMEHT YCTaHOBJIEHHS cnocoGHOCTH K CAMOCTOSTENIbHOMY Mpiom KC HOCTH K CAMOCTOSTENIbHOMY

_ waanauenws KC, net Aarko3a, ner NepefiauXeHmio, neT B anamnese nepeanHKeHHID, nieT

Ne 1; 12 6 9 - 10

Ne 2; 10 10 9 - CoxpaHena

Ne 3; 10 8 6 - 8

Ne4; 13 7 12 + GoxpaHena

Ne 5; 12 6 9 - 1

Ne 6; 10 5 9 - 10

Ne7; 11 7 9 - 1"

Ne8; 9 5 9 = 10

Tabnuua 2 [AwHaMuKa HeKOTOPLIX NoKa3arenei yepes 1 mec nocne repanun KC
UneHTHOHKALMOHHLIH HOMEp Konuuectso 6annos Konusectso 6annos axenpeccws Mpupoct  CyGubexTBHAs oueHKa
GonbHoro; BO3pacT Ha MOMEHT N GYHKLHOHANbHOM WKane  no yHKLMOHANbHON Wiane North o, 0‘:1"'" at Macchi Tesla  AMHAMMKH COCTOSIHHMS

HasHauenns KC, ner _North Star go npumenenus KC  Star nocne npumenenis KC P saiwmec,%  popurensmu (+/—)

Net; 12 2 2 AR 0,72 ++

Ne 2; 10 18 24 ki 1,05 ++

Ne 3; 10 2 2 Hopma 1,56 +/-

Ne 4; 13 32 31 0 1,23 +

Ne5; 12 9 12 MM 0,89 -

Ne 6; 10 12 10 Hopma 1,68 -

Ne7; 11 13 15 A 1,12 +/-

Ned; 9 11 11 Hopma 2,14 +/-

*MonykoAH4eCTBEHHas OLIEHKa N0 HHTEHCHBHOCTH OKpAlIMBaHMs npenapata, 06paboTanHOro MOHOKIOHANbHEIMA aHTHTENAMH K I0TDOGHHY. **BHONCHS He BLINOAHINACK, NOCKOMbKY AHA-
103 Gbin BePHGHLMPOBAH MONEKYNSPHO-TEHETHIECKMM MCCN@AOBAHHEM. ++BbipaXeHHbI NONOXUTENbHLIA 3dgeKT; +HEKOTOpOR yAydLIeHNE; +/— 63 IUHAMMKY; — YXYAWeHHe.
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OPUTIHANBHI AOCNIAXEHHSA

wkane North Star ot 1 go 6 6annos. B 1 cny-
yae nokasarenb cHuauncst Ha 1 6ann, B 3 —
ocTasics 6e3 M3MeHeHWiA.

TecT c NOABLEMOM rpy3a C GPUKCUPOBAH-
HOW MacCol BO BCEX Cly4asix nokasasn npu-
POCT CUNbI/BBIHOCIMBOCTU, TO €CThb KONUYe-
CTBO NOBTOPOEB Bo3pacTano Ha 15-110%.

AHann3 6MonTaToB BO BCEX Clydasix no-
Ka3an BbipaXeHHble aucTpoduyeckue us-
MEHEHUs1 TKaHU MbllL, ¢ npeobnapaHuem
COEONHUTESILHOM U XXNMPOBOiA TKaHW. Mblwwey-
Hble BOJIOKH2, COXPaHUBLUMECS B HE3HA4U-
TeJIbHbIX KOIMYECTBAX, UMENW NPU3HAKU He-
KpOo3a U pereHepauum (puc. 1).

na panbHeLWMX KITMHUKO-CTPYKTYPHbIX
conocTaBneHuii cpeau Apyrux CTPYKTYpPHBIX
6enkoB (Kpome aucTpoduHa), Hambonee
NnepcneKTUBHLIMU 0KA3aJIMCh JaHHLIE UMMY-
HOMMCTOXMMUYECKOT O MONYKONIUYECTBEHHOTO
onpepgeneHuns ITPopUHa, NOCKONbKY Y pas-
HbIX 60MbHBIX OTMEYaNach pasnuyHas cTe-
neHb ero aKcrpeccuu. BoisiBNieHb! kak HOp-
ManeHOE coaepxaHue ITpopuHa — 3 cny-
yasl, TaK 1 Pa3NINiHbIE CTENEHW YCUIIEHMS €70
9KCMPECCUM B OCTAJIbHBIX Chyyasx (pvc. 2).

MonyyeHHble AaHHbIE, a TaKoKe BECbMA
3Ha4UTeNbHbIA ONbIT NpUMeHeHus KC y petei
npwv APYroil NaTonorum, No3BONSIOT YTBEPX-
0ath, 4To NnpuMeHeHue KC B ykazaHHOI 0o3u-
poBke, 0kono 0,75 Mr/KrMacchbl TeNia B Te4EHUe
1 Mec, fiBnsieTcA AOCTATO4HO 6e30nacHbIM
B OTHOLLEHUM NOBOYHBIX ASACTBUIA U OCTIOXHE-
HUWIA. Y @JMHCTEEHHOIO BhILLIEYKa3aHHOM0 60b-
HOFO, NPeabsBASBLIEro %anobbl Ha 60nb
B IrPyau, Npy1 06beKTMBHOM 06CneaoBaHum
He yAa/10Ch YCTaHOBUTL 3HAYMMOI KapaWanbHOM
NaToJIoNM U NaToNIOMM NO3BOHOYHUKA. Cieny-
€T OTMETUTB, 4TO 3TOT pebeHok, HecMoTps
Ha PEKOMEHYEMBIE OrPAHWHEHUS, MPAKTUKOBA
WMHTEHCUBHbIE (PU3NYECKUE YIPaXKHEHUS KaK
no npuema KC, tak u B nepuoa Tepanuu.
Mpw aTom Ha $poHe NpumeHeHus KC konniecTeo
NOBTOPOB MOJHATUA IPy3a YBEIMYUNOCH
B >2 pa3a. YuuTbiBas, 4to 60k B rpyay He siB-
JIAIETCH TUMWYHBIM HEXENATENbHBIM SIBIEHUEM
ans npuema KC, MOXHO NpeanonoXuTrb, YTO
60/1b Bbl3BaH2 NEPETPEHUPOBKOI MblLuLL. Koc-
BEHHO TaKOE MPearnosIoXEeHUE NOATBEPXAaETCS
TeM, 4To nocne otMeHsl KC KonM4eCcTBO NOBTO-
POB NOAHSATUA IPY3a BEPHYNOCH K UCXOAHOMY,
1 6071k B rpyay nepecrana 6ecrokounTs.

JaHHble aHanu3a TeCTOB C NOAHATUEM
rpyaa ¢ ¢$pMKCMpOBaHHOW MacCOoM Yka3biBaloT
Ha Hanuyue NO3UTUBHOI PeakuuKn Ha npu-
MeHeHue KC, BbipaxaloLLeincsl B HapacTaHum
CuIibl/BLIHOCAMBOCTU. py 3TOM npupocT
Ccynbl UMen gocTaToqHo Gonblioit pa3bpoc
(46,6+30,1%), a B 2 cnyyasix, KOrga oH co-
ctaBun 16 n 18%, atot npupocT 6bin cono-
cTaBuM ¢ acdpekTom nnauebo.

OTaensHO cneayeT NPOKOMMEHTUPOBATL
OUHAMKKY nokasaTtenen no GyHKUUOHANLHOW
wikane North Star. HekoTtopas nonoxurensHas
AvHaMu1Ka 6bina 3adMKCUPOBaHa JWLLb B MO-
JIOBUHE CIly4YaeBs, OAHAKO XOPOLLO U3BECTHO,
YTO AaHHas LKana uMeeT apPeKThbl HacblLLe-
HUs B 0612CTM M2KCUMyM2 U MUHUMYM2
onpepensieMbix GYHKLUMOHANBHbIX BO3MOX-
HOCTEM, U OHa He MOAX0AUT 4151 OLeHKU 60nb-
HbIX, TEPSIIOLLMX CNOCOBGHOCTL K NepefiBuxke-
HUIO. ITO XOPOLLIO BUAHO U3 TOrO akTa, 4To
60/1bHbIE, He NoKa3aBLUXE NO3UTUBHOMN AUHA-
MUKM N0 AAHHON LUKane, noKaabiBaJu XOpo-

LM NPUPOCT CUNbI NO TECTY C NOABLEMOM
rpy3a $p1MKCUPOBAHHOM MaCcChl. EUHCTBEHHDIA
601LHOI, NOKA3ABLUNIA HEraTUBHYIO IMHAMWKY
(notepsin 1 6ann B xoze TecTa Ha NogHATUE
C nona v yBeJIn4MN BPEMS MNEepeaBUXEHUS
Ha pacctosiHue B 10 M Ha 3 C ), UMen ncxoaHo
BbICOKME (PYHKLMOHANbHBIE MOKa3aTeNu,
YXyALLIEHUE KOTOPbIX MOXHO CBSA3aTh C YBENUN-
YEeHWeM MacChi Tena.

B uenom MuHumaneHasi npubaeka Macchbl
Tena, Habnoaaslwasca B 9TOW rpynne,
B 1-2% 3a MecsiL, 6nm3ka K HopMasIbHOW ans
30PO0BbIX MaJIbYMKOB 3TOr0 Bo3pacTa (Mait-
nanuuk B.I'., Dapakiva M.A., 1993), HO ona
6onbHbIX MO/, Takas nprbaBka BCe Xe MOXET
6bITb YpE3MEPHOW. XOTS1 OrpaHUYeHHoe KO-
NIMYECTBO HaBMIoAEHWIA HE MO3BONSET AenaTth
yBEepEeHHbIe BbIBOAbI O UMppax AOMyCTUMONA
npubaBku Maccel Tena, BepoaTHO, Npubaeka
>1,5% 3a Mecsil, Y 60/bHbIX C OCTATOYHOM
CnocoBHOCTLIO K NepeABUXeHuto (xoabba
Ha HECKOJIbKO METPOB U NepeaBUXeHNe
C ONOpoit) ABNAETCA YPE3MEPHON U HE KOM-
neHcupyetcs npubaskoii B cune Hor. B cny-
Yae yTpaueHHo cnoco6HOCTH K NepeaBuxe-
HUI0 gaxe npubaeka B 1,5-1,8% B MecsL,
MOXET KOMMNEHCUPOBATLCH NPEUMYLLIECTBA-
MM HapacTaHWs CUJbI PYK U YITyHLIEHUS pyu-
HOro camoo6CyXuBaHus, a Takke 6naro-
[aps BO3MOXHOMY TOPMOXEHUIO NPOrpeccu-
POBaHUS CKONMO3a 33 CHET HAPACTaHWUS CUJTb
MbiuL cnuvHel. MOXHO nonaratb, YTo npwm-
6aBka Maccbl Tena <1,0% B Mecsy, o6ec-

neynBaeT MakCUMalibHOE COOTHOLIEeHUe
noaL3a/puck npu npumeHeHnn KC.
MHTEpeCHON HaxoaKoi SBNSIETCA CaMbli
60NbLLONA NPUPOCT MEILLIEYHON CUJIbl/BBIHOC-
JIMBOCTW, NO NOKa3aTesio KonMyecTsa no-
BTOPEHUWIA NOAHATUIA rpy3a y 60nbHbIX N2 1
n N2 5, Kak BugHO n3 12611, 2,y 3TUX Xe
60NbHBLIX OTMEYAanack HanbonbLLIas IKCrpec-
cus 10TpoduHa. XoTa ans LWMpokKoro 0606-
LLIEHWS STUX IBYX COBNafEeHWiA HeL0CTaTOYHO,
9TO cornacyercsl C AaHHbIMU IMTepaTyphbl
(Courdier-Fruh I. et al., 2002; Miura P. et al.,
2008), roe coobluaeTcs o Bo3aeicTeun KC
Ha perynsiumio cuHteaaotrpoduHa. l0TpodpuH
ABNAETCS CTPYKTYPHbIM 6€JIKOM, rOMONOrnY-
HbIM AMCTPOGUHY, KOTOPLIA B HOPME 3KC-
npeccupyetcs nuub B 06nacTu KoHUeBoH
NAacCTUHKU HePBHOMBILIEYHOrO CUHarca,
a auddysHoe ycuneHue ero aKCrnpeccum
B MUOLIMTaxX CBUAETENbCTBYET O XPOHWUYECKOM
pereHepaLmm U KJIMHUYEeCKU 4aCTo NPOsBAS-
eTcs cpaBHUTENbHO 6onee nerkum GeHoTu-
oM, MOCKONbKY I0TPOdUH cnocobeH YacThu-
HO KOMMNEHCUPOEBATb PYHKLMIO AUCTPOPUHA.

Buirogb!

KpaTtkocpoyHas — ao 1 mec — tepanus
KC y 6onbHbix MO, B No3gHeil amBynaTopHOiA
CTaavM 1 noce yTpartbl cnocobHOCTH k camo-
CTOSITENLHOMY MEpPeABUXEHUIO HE NPUBO-
OWUNa K CKOJIbKO-HUOYAb 3HAYMMBIM No6oY-
HbIM 3 ekTam UIn OCIOXHEHUSAM 1, NO BCEN
BMAUMOCTMU, iBNsieTcsl 6e30mnacHOM.

T

o -

MukpodoTorpadumn MaTepuana 6Moncun AeNbTOBUAHON MbllLLI. OKpacka reMaToKCUInH/
303nHOM, x100. PasanuyHas cteneHb AUCTPOMNHECKUX UBMEHENA Y ABYX BONbHbIX — obLuee
KOJIMYECTBO MMOLIMTOB CHUXKEHO B Pe3ynbTaTe 3aMeLLIEHUsi COeAMHNTENIbHOTKRHHLIMU 3/1eMeH-
TaMK, MUOLMTbI C BbIPXKEHHBIMM NMPU3HAKAMKU HEKPO3a U XPOHUYECKOI pereHepaumnm

Pwuec, 2

Eonﬁuo_ﬁ N2 6

bonsrown N2 3

MukpodoTorpadgum MaTepuana 6UONCUN ANbTOBUAHON MbiLLUbl. MMMYHOrMCTOXMMUYECKRS
OKpacka ¢ MOHOKIIOHANTbHBIMU @aHTUTENaMM K 10TpodnHy, x400. Ha ¢oTo 6onbHoro N2 5 otme-
YaeTes YeTkas!, BblpakeHHas BO BCEX BOJIOKHAX okpacka (peakumsi ¢ I0TPOGhUHOM) BAONb Kne-
TO4YHOI MemBpaHbl. Ha ¢oTo 6onbHoro N2 3 knetoqHast meMbpaHa eBa pasiniMMa, He 3aMKHyTa
1 BU3Yanu3npyeTCs JIMLb B HEKOTOPbIX BOJIOKHAX
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Y 60bHBIX, COXPaHUBLLUX CMIOCOBHOCTb
K CaMOCTOSITENIbHOMY MepeABMKeHUIO, 04eHb
B2XHbLIM SIBAIKETCS KOHTPOMb 32 KANOPUAHO-
CTbIO MULLY, YTO NPeACTaBNSeT 3HAUUTENbHYIO
TPYAHOCTb AN51 MHOTUX POAUTENEN, YUNThIBAs
yCcuneHue YyBscTea rosoaa y pebeHka u 8o3-
MOXHOCTb 60/IbHBIX UMETb CAMOCTOSTEIbHbIM
pocTyn K nuwe. Ans HeaMOynaHTHLIX AeTei
aTa NpobnemMa HECKONbKO MEHEE 3HAYMMa.

MonyyeHHbIe AaHHbIE HE NO3BONSIOT fe-
naTtb BEIBOAbLI 006 3¢ dEKTUBHOCTM Tepanum
KC v ee BnuaHUM HA KA4eCTBO XN3HW B AaH-
HOM rpynne 60/bHbIX, 0AHAKO NOATBEPXAAIOT
TEHAEHUMIO K YBEJIMYEHUIO CWJIbI/BbIHOCU-
BOCTM MbILL, NoA BnusiHuemM KC.

BrisieneH 60nbLI0OK pa3bpoc peakuuii
Ha KC, 4TO yka3biBaeT Ha HeOb6XOAUMOCTb
HaGopa 60bLwMX rpynn 60NbHbLIX U/WMNKU NpU-
JIOXEHUS 3HAYUTENbHBLIX YCUNUA Ans CTaH-
BAPTU3aLMK YCNOBUIA B XOOE U3Yy4EHUS BO-
npocoB 3¢pPeKTUBHOCTU NOCPEACTBOM
KOHTPOJIMPYEMbIX KIIMHUYECKNX UCTIBITAHUIA.
CnenyeT OTMETUTb, YTO GOnbLUIME TPYMMb
naunMeHToB B KJIMHUKE pepkux 6one3Hei,
K KOTOpbIM oTHOocuTes MAJ, K coxaneHuio,
ABNAIOTCA 60MbLUOK OPraHU3aLMOHHOM Npo-
6neMoii U NPEnAaTCTBMEM ANS JANbHENALLEro
NPOABWXEHUA B 9TOI 06nacTh, Tak Xe kak
W CTaHAAPTU3aUMSA YCIOBUIA.

Mockonbky YacTb 60MbHbIX, OTOBPaHHbIX
NS 3TOr0 UCCNEAOBaHUS, UMENa OCTATOHHYIO
CMOCOGHOCTE K NepeaBXeHuio, B aHanua Gbina
BK/IIOYEHA AMHAMMKA NMOKA3aTENER DYHKLMO-
HanbHO wikansl North Star, opHako ee Heapek-
BaTHOCTb 11 AAHHOW K/IMHWYECKOA rpynnbl
BbITEKAET M3 PE3Y/NILTATOR UCCNELOBaHUS.

O4eBUAHO, 4TO NPY HANMYUM PA3NIMYHON
BbIpaXeHHOCTH peakumii Ha KC, kpome dyHk-
LMOHANBHBIX U aHTPONOMETPUYECKMX MOKA-
3aTeneii, BeCbMa Noae3HON BUAMTCA pas-
paboTka 6MoMapkepoB kak 3¢ ¢dEeKTUBHOCTH,
Tak 1 6e3onacHoOCTM npuMmeHeHust KC B aToi
rpynne. 3kcnpeccus I0TPOMMHA B MbILILAX
MOXET 0Ka3aThCs NepCreKTUBHBIM MapkKe-
pPOM-npeaukTopom addekTusHocTn KC,
a JMHaMUKa NPUMpPOCTa MAacChl TeNa MOXeT
6bITb BNONHE AOCTYMHBIM U MHPOPMATUBHLIM
MapkepoM ux 6e30MacHOCTU yXe NMpU Hbl-
HELIHEM YPOBHE 3HaHWIA 0 3a60neBaHum.

Takum 06pa3om, ¢ yueToM Hebnaronpu-
ATHOrO NMPOrHo3a 3aboneBaHns U JaHHbIX
BblLLIENPUBEAEHHOIO aHann3a, NPoBHBIA Kypc
KC npoponxuTenbHOCThIO B 1 MEC MOXET
6bITb pekOMeHAOBaH BCeM 60NbHbIM, yTpa-
TUBLUWM CNOCOBHOCTb K CAMOCTOATENIbHOMY
nepeasuxeHunio B npegenax 1 ropa-2 ner,
M 60NIbHBIM, COXPaHSAIOLLUM OCTATOUHYIO
Ccnoco6HOCTL NepeaBuraThcs, nNpu YCNoBun
€XeHeAensLHOro KOHTPOAs NPMPOCTa MacChbl
Tena v CUibl KOHeYHoCTel. Llenecoofpas-
HOCTb NPOAOIXEHUS Tepanum >1 Mec fonx-
Ha onpenensTeCA UHOUBUOyasbHO B 3aBUCKU-
MOCTW OT NEePEHOCUMOCTU U 3P DEKTUBHOCTN
KC-Tepanuu y kOHKpPETHOr 0 nauueHTa.

OPUIHAJNBbHI AOCNIIKEHHSA

BnarogapHocTk

0O60pyaosaHue 1 60bLUasA YACTb PeakTu-
BOB A1 UMMYHOMMCTOXMMUYECKOTO aHanm3a
6binu npuobpeTeHsl 3a cpeactea «Colna3a
poavTeneil aeTeil — MHBAIMAOB C Nporpec-
CUPYIOLLIMMU MbILLEYHBIMU M HEAPOMBILIEYHbI-
MW 3a6051EeBaHNAMM» U ero ocHoBaTens Onbru
Baunwesoi.

Cnucoxk ncnonb3oBaHHon

nuTeparypet

Maiipannuk B.TI'., flapakina M.A. (1993)
DiznyHuiA Ta ncydyHUiA possuTok aiTeit. YAMY, Kuie,
104c.

Baltgalvis K.A., Call J.A., Nikas J.B.,
Lowe D.A. (2009) Effects of prednisolone on skeletal
muscle contractility in mdxmice. Muscle Nerve. 40(3):
443-454.

Courdier-Fruh ., Barman L., Briguet A.,
Meler T. (2002) Glucocorticoid-mediated regulation
of utrophin levels in human muscle fibers. Neuromus-
cul. Disord., 12(Suppl. 1): S 95-104.

Fisher |., Abraham D., Bouri K. et al. (2005)
Prednisolone-induced changes in dystrophic skeletal
muscle. FASEB J., 19(7): 834-836.

Manzur A.Y., Kuntzer T., Pike M., Swan A.
(2008) Glucocorticoid corticosteroids for Duchenne
muscular dystrophy. Cochrane Database Syst. Rev.,
1: CD003725.

Mazzone E.S., Messina S., Vasco G. et al.
(2009) Reliability of the North Star Ambulatory As-
sessment in a multicentric setting. Neuromuscul.
Disord., 19(7): 458-461.

Miura P., Andrews M., Holcik M., Jas-
min B.J. (2008) IRES-mediated translation of utro-
phin A is enhanced by glucocorticoid treatment in
skeletal muscle cells. PLoS One, 3(6): €2309.

Vandenburgh H., Shansky J., Benesch-
Lee F. et al. (2009) Automated drug screening with
contractile muscle tissue engineered from dystrophic
myoblasts. FASEB J., 23(10): 3325-3334.

MNokasauHs Ta epekTHBHICTS
KOpTHUKOCTEepOoIAHOI Tepanil
Yy XBOPMX Ha M’A30BY
awctpodino dowenHa
y cTaail niansoi 3bepexeHol
Ta BTpaveHol 30aTHOCTI
20 camocTIHHOro
rnepecysaHHs. AHania cepil
cnocTepexeHb

A.B. lliaTinno

Peswme. Ha coorogri koprukocrepoign
(KC) — enuni nikapoeki 3acoby, Tpusane 3a-
CTOCYBAHHA fKuX 3a0eaneyye yrnoBinbHEeHHA
APOrpecyioyoro 3HMXEeHHs M'A30B0T cunm
T8 NOPYWEHHS PYXAuBuX GyHKUIA y ocit
3 M ’a30B0I0 AvcTpoisio JoweHHa — (harans-
HOIMO Cr3AKOBOID 3aXBOPIOBAHHS, AKE BDAXAE
rorepexkoso-cMyracTi M'siaun. OgHak cTynite
egexrnsHocTi Ta beanexm 3actocysaHHs KC
Y eBHUX KNiHidHWX cuTYaLiax noTpelye Hayxo-
BO-NPaKTUYHOro NiATEERAXEeHHS, 30Kkpema,
noTpebye Boxasis KniHi4Ha AoLINLHICTE 38CTO-

cysamns KC y airedd, skl srpatmnm 30aTHICTE
camocCTiiiHo nepecysatvcs. [poseneHo peTpo-
CAEKTHEHWA aHAN3 DESYNLTATIE 3aCTOCYBaHHS
KC nporarom 1 mic y 8 xaopux y cragil aTpave-
HOT 38a8THOCTI 4O CAMOCTIAHOIO NEPECcyBaHHA
T2 B Mi3Hii amBynanTHiA cragii. o aHanisy
HE BKIMIOHNANKA [iTei 3 OXUPIHHAM Ta NopYLLeH-
HAM ByrnesoaHoro oOMiHy. 3potineHo BUCHO-
BOK WOA0 A0UinLHOCTT i 6e3nexn npobHOro
1-micauHoro xypcy KC y Beix nauienTie
ia m's308010 ancTpogielo Jiolwerna 8 Uil cTa-
LIl 38xBOPI0BAHHRA, AKI HE MaIOTE NPaTHNoKa-
38HL a0 sacrocysanHa KC.

Kniouosi chosa: m'asosa ancrpogdin Jio-
weHHa, koprukocTepoian, Geanexa, edex-
TUBHICTL, NokasaxHa #0 Tepanii, Gioncia
M'R3iB, iMyHOrICTOXIMIR, IOTDODIH.

Indications and efficacy
of corticosteroid therapy
in patients with Duchenne
muscular dystrophy in late
ambulatory
and non-ambulant phases.
Analysis of case series

A.V. Shatillo

Summary. To date glucocorticoids are the
only medication currently available that slows
the decline in muscle strength and function in
Duchenne muscular dystrophy, fatal hereditary
disorder affecting striatum musciles. However
it's efficacy and safety in some clinical condi-
tions needs evidence-based approvements.
Particularty the benefit of corticosteroids treat-
maent in non-ambulant children still has to ba
proven. Results of limited( 1 month) course of
corticosteroids treatment for 8 patients at non-
ambulant and late ambulant stages of the
disease have been analyzed retrospectively.
Patients with obesity and carbohydrates me-
tabolism disorders were not included in the
analysis. Conclusion about the benefit of lim-
ited (1 month) course of corticosteroids
therapy for all patients at these stages of the
disease without contraindications to steroids
usage has been made.

Key words: Duchenne muscular dystrophy,
corticosteroids, safety, efficacy, indications,
muscular biopsy, immunohistochemistry,
utrophin.
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