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CYYACHI HAIIPSIMKHU TEPAIIII MIOAUCTPO®II
JTIOLIEHA

HaykoBuii kepiBHUK

Tuxonosa Jlrogmuiaa BojaogumupiBHa

KaHIUJIAT MEAUIHUX HAYK, JOICHT

Kadenpa neBposorii 3 Kypcom Helpoxipyprii
bornanosa €Ba CepriiBua

3100yBayKa BUIIOT OCBITH

®enoposa Mapiss MakcumiBHA

3100yBayKa BUILOI OCBITH

XapKiBChKHI HAI[IOHATILHUN METUYHUIN YHIBEPCUTET
M. XapkiB, YKpaiHa

AKTyanpHICTh: 3aBISKH CY4YaCHUM JOCSTHEHHSM Y JIarHOCTHUIIl BCE€ YacCTIIIE
BUSIBJISIFOTH Y JIITEN paHHI cTajli mioguctpodii Jromena. Yepes ckiaaHuil naTorexHes
Ta OOMEXeHHS B C(QEeKTUBHMX TEpalleBTUYHUX ITX0JaX, II€ 3aXBOPIOBAHHS
3IMIIAETHCS OAHIEI0 3 KIHYOBUX MPOOJIEM MEIUIIMHU ChOrojieHHs. JlomaTkoBi
MOCIHIDKEHHS 1€l IaToJiorii Haa3BHYaMHO Ba)XJIWBI U1 IOJIIIIEHHS METOIB
TIarHOCTUKH, JIIKYBaHHS Ta MNpOQUIAKTUKU  CIAJKOBUX  HEPBOBO-M S30BHUX
3aXBOPIOBAHb.

Mera: OmiHuTH aKTyaldbHI METOAM JiKyBaHHS Mioguctpodii [romeHa,
BU3HAYUTH MEXAHI3MHU IXHbOI [li, €(PEKTUBHICTh Ta MEPCHEKTHUBU KITHIYHOTO
3aCTOCYBaHHS.

Marepianu Ta Meronu: IIpoBeneHo aHami3 cyyacHOI HayKOBOI JITEpaTypH Ta
nyOmikaiii, mpucBsiueHUX Tepamii Mioguctpodii JromeHa.

Pesynbratu Ta obroBopenHsi: OcHOBOW maTtoreHe3y MioaucTtpodii /romeHa e
MyTalii B reni DMD, siki cipuuuHsI0Th BIACYTHICTh 200 HecTauy Ouika JucTpodiHy.
[leti Oinok 3abe3neuye CTPYKTYpHY UUTICHICTh CapKOJIEMH M SI30BUX KJIITHH,
CIPHUSIOYM B3aEMOAIl MDK IIMTOCKEIETOM 1 MO3aKJIITMHHUM MaTpukcoM. Brpara
TucTpoiHy BUKIMKAE TOPYIICHHS IUTICHOCTI MeMOpaH, HAaKOMWYEHHS KaJbIlIO B
KJIITHHAX, SBUIIA OKCHUIATUBHOTO CTpeCy, XpOHIYHE 3amajieHHs Ta (idbpo3 13
NOJAJbIIOI0 3aMIHOIO M S30BOT TKAaHWHU JKUPOBOIO. YTOPSAKYBaHHS IUX
MAaTOTEHETUYHUX MEXaHI3MIB CIYIye OCHOBOIO [UJIi  PO3pOOKH  Cy4acHHUX
TeparneBTUYHUX MiaxoiB [1].

HuHi ocHOBHUMU HampsiMaMu JIiKyBaHHsI MiogucTpodii Jlromena €:

1. I'enHa tepartisi 3 TOCTaBKOIO MIKPOJIUCTPO(DiHY.

OpvH 13 HaOLTBII TEPCTIEKTUBHUX MM1/IX0/1B — BBEICHHA (PYHKI[IOHATIBHOI KOMIT
YKOPOYEHOr0 TeHa IUCTPO(dIHY 3a JOMOMOTOK aJICHOACOIIMOBAaHUX BIPYCIB, IO
BUKOpPUCTOBYEThCS, Hampukiaza, y npemnapari Elevidys. Lle cnpusie yactkoBomy
BIJIHOBJICHHIO CHHTE3y AuCTpodiHy W crabumizamii M’si30BUX BOJIOKOH. [lompwu
MOTEHI[1MH1 IepeBaru, METoJl 0OMEXYIOTh: BUCOKA BaPTICTh, PU3UKHU IMYHHHUX PEAKIIIi
1 cneru(ivyH1 BUMOTH J0 BiI0OpY MaIlieHTiB [2].

2. MonekyJsipHO-TeHEeTUYHA Teparlisd €K30H-CKIIIHTY.
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3acToCcyBaHHSI aHTHCEHC-OJIIMOHYKJIeoTUuIiB (Takux sik Eteplirsen, Golodirsen,
Casimersen Ta Viltolarsen) cripusie moaudixkartii crutaiicuary npe-MmPHK rena DMD.
Ile no3Bossie «nponyckaTtu» Ae(EKTHI €K30HH, BIAHOBIIOIOYM PAMKy 3UMTYBaHHS i
MPOJYKYIOUM CKOpOuYeHy, aie (yHKIIoOHaNIbHY (opmy nuctpodiny. OOMexeHHS
METO/Y: 3aJIeKHICTh BiJ] cienu(iky MyTallii i moTpeda B peryJsspHOMY 3aCTOCYBaHHI
npemnaparis [2].

3. [TaroreneTnyHa Teparrisi BTOPUHHUX MEXaH13MIB YIIKOKCHHS M’ SI31B.

[aridbiTopu rictonaesaneruna3 (Hanpukian, (Givinostat) MawoTh 37aTHICTD
3MEHIIYBaTH 3allajieHHs, TaJlbMyBaTH pPO3BUTOK (iOpo3y U  CTUMYIIOBATH
pereHepario M’s31B 4epe3 eNireHEeTUYHY Perylidiilo ekcrpecii reHis. Lleit meron
HE3aJeKHUNA BiA THUIY MyTalli, aje He YyCyBae caMy T€HETHUYHY NpUUYUHY
3aXBOPIOBaHHS. [2].

1. KoptukocrepoinHa Tepaniﬂ

TpuBanuii uyac OCHOBOIO JIIKyBaHHA MioaucTpodii [lromeHa 3anuimaroTbes
FJ'IIOKOKOpTI/IKOII[I/I 30Kpema npez[ngoH Ta gedaszakopt. Ix TepaHeBTI/I‘-IHI/II/I edekT
NOB’sI3aHUI 13 IPOTU3AMAIBHOIO €10, 3MEHUICHHSIM HEKPO3y M’S30BHX BOJIOKOH Ta
YIOBUIBHEHHSIM MTPOTpecyBaHHs M’ s130B01 ciadkocti [3]. KopTukocTepoinu cripustoTh
30€peKEHHI0 PyXOBOI aKTUBHOCTI, MOKPAIIYIOTh (DYHKIIIO AMXAIbHOI CHUCTEMHU Ta
BIITEPMIHOBYIOTh PO3BUTOK KapjioMmionarii. BomHouac iX TpuBane 3acTocyBaHHS
MOKE€ CYIPOBOJIKYBAaTUCS MOOIYHUMH €(EKTaMH, TAKUMU SIK OCTEONOpO3, 3aTPUMKa
poCTYy, 301IbIIIEHHS MacH T1j1a Ta METa0OJIYH1 MOPYIIEHHS. Y Cy4acHUX JIOCIII>KEHHSIX
TAaKOX PO3IJIAJAETHCA BHUKOPUCTAHHS MOJU(DIKOBAHUX CTEPOIAHMX Ipenaparis,
HaMpukiag vamorolone, siki MarOTh MOAIOHY €(PEKTHBHICTH 13 MEHIIOI KUTHKICTIO
no6iyHuX edeKTiB [2].

2. Tepamist HOHCeHC-MyTalliil (read-through teparis).

[le omHMM HampsMOM € BUKOPHCTaHHs MpenapariB, 3JaTHUX CTUMYJIOBATH
3YNTYBaHHS MEepeAYacCHUX CTOMN-Ko10HIB i yac Tpancisiii MPHK [4]. IIpencTtaBHuKOoM
ILOTO KJIacy € ataluren, sikwii mo3BOJIsiE puOOCOMaM ITHOPYBaTH HOHCEHC-MyTallii Ta
CHUHTE3yBaTH (YHKIIOHAIbHUN OUloK guctpodiny. /[lanuii meron Moxe OyTH
e(EeKTUBHUM JIMIIIE Yy MAIIEHTIB 3 HOHCEHC-MYTALISIMH, SIKI CTAHOBIISATh NPUOIM3HO 10—
15% BunanKkiB 3aXBOPIOBAHHS, 1110 3HAYHO OOMEKY€E HOro KIITHIYHE 3aCTOCYBaHHS [5].

BucnoBku. CyyacHi miixoau J10 JiKyBaHHs MioaucTtpodii [roieHa oXoroTh
JEKUIbKa TEpamneBTUYHUX CTPATETid, CIPSMOBAHUX SIK HA KOPEKII0 TEPBUHHOTO
T€HETUYHOT0 JAe(PEeKTy, TaK 1 Ha MOAU(DIKAIII0 BTOPUHHUX MATOJIOTTYHUX MPOLECIB Y
M’5130Bi TKaHWHI. Jl0 OCHOBHUX HampsIMIB HajeXaTh T'€HHA Tepamis 3 JTOCTaBKOIO
MIKPOJIUCTPO(DiIHY, MOJICKYJSIPHO-TEHETUYHI METOAM €K30H-CKIMIHTY, Teparis read-
through nns HOHCeHc-MyTalliif, 3acTOCYBaHHsS 1HTIOITOpIB TICTOHJE3alleTUIA3 Ta
CyyacHa TMpoTu3amnajibHa Teparid. HalOubll NaTOreHeTHYHO OOIPYHTOBAHUM
HAnpsIMOM BBQ)XA€ThCS T€HHA TEpallisf, 10 JO03BOJISIE YACTKOBO BIHOBUTH CHUHTE3
nuctpodiny. BogHodac iHINI TepaneBTHYHI CTpaTerii CIpsMOBaHI HAa 3MEHIICHHS
porpecyBaHHs JereHepaiii Ta ToKpamieHHS (YHKIIOHAIBHOTO CTaHy M’ S30BOi
TkaHuHd. [loganpmuii  po3BUTOK KOMOIHOBAaHUX TEPANEBTUYHUX MIAXOMAIB 1
BJIOCKOHAJICHHS] T€HETUYHUX TE€XHOJIOT1A CTBOPIOIOTH MEPCHEKTUBH ISl IM1/IBUILICHHS
€(EeKTHUBHOCTI JIIKyBaHHS Ta MOKPAILEHHS SIKOCT1 )KUTTS MMALIIEHTIB.
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MAXO0AU 10 SHUKEHHA PU3UKY HE3POLIEHHS TA
HEITPABUJIBHOI'O 3POLIEHHA TICJIA OITIEPALIIN HA
HEPEJIOMAX

Baacenko Anita CtenaniBHa

3100yBayvKa BUIIO1 OCBITH 5 KypCy

Yexoit Mapuna OJuiekcaHapiBHa

3100yBayvKa BUIIO1 OCBITH 5 KypCy

2 MeauuHui pakyiabTeT

Becnin Bosroaumup BikTopoBnu

K.M€JI.H., IOLEHT

®anees Ouer I'ennaninioBuy

K.ME€JI.H., JIOIEHT

Kadenpa ekcTpeHoi Ta HEBIIKJIAAHOI MEIUYHOT JIOTTIOMOTH,
opTomeil, TPaBMATOJIOTIi Ta TPOTE3yBAHHS
XapKiBChbKUM HAI[IOHATLHUM MEIUYHUN YHIBEPCUTET
M. XapkiB, Ykpaina

AkTtyanbHicTh. [TopyieHHs! mponeciB 3poILeHHs TEPENIOMIB, 30KpEMa PO3BUTOK
HE3POIICHHS Ta HEMPABWJIBHOTO 3POIIEHHS, 3aUIIAIOTHCS OJHIEID 3 TMPOBITHUX
npoOyieM CydyacHOi TpaBMaToJoTii Ta opromenii. He3Baxarounm Ha yAOCKOHAJICHHS
METO/MIB OCTEOCHHTE3y Ta BIPOBAHKCHHS CYdYaCHHUX IMIUIAHTIB, YacTOTa ITUX
YCKIAAHEHb 3AIMIIAETHCS KIIIHIYHO 3HAYYIIOI0 Ta aCOIII0ETHCS 3 TPUBAIOIO BTPATOIO
Mpare3aTHOCTI, TOBTOPHUMH ONEPATUBHUMHU BTPYUYAHHSIMH Ta 3HHKCHHSM SKOCTI
KUTTA marieHTiB. DopMyBaHHS TOPYIIEHb KOHCOMAAIIl Mae MyJnbTH(AKTOPHUI
XapakTep 1 3aJICKUTh BiJl MOEAHAHHS MEXaHIYHUX, O10JIOT1YHMX, 1H(PEKIINHUX Ta
CUCTEMHUX YUHHUKIB. Y 3B’S3Ky 3 IIUM PO3pOOKa Ta BIPOBAHKCHHS KOMILIEKCHUX
npodIIaKTUYHUX MIAXO/IB € aKTyaJIbHUM HaIPSIMOM Cy4acHOI TPaBMaTOJIOTi.
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