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BuaTenco: HOBBII CTAHAAPT B JIeYeHUH U €r0 MPeuMyliecTBa

AHHOTAIUS: MbIIieyHass guctpodus J[llomeHHa — 3TO MporpeccHpyromias HacleJACTBEHHAs TaTOJIOTHS,
Mopakarolasi HEPBHYIO M MBIIICYHYIO CHCTEMBI W Tepepatomasicss mo X-xpomocome. EE mpuumna KpoeTcs B
MyTaruu Teaa DMD, KoTopsiif KoaupyeT 6el0K TucTpodrH. DTOT I'eH, PACcTIONOKEHHBI Ha KOPOTKOM Y9acTKe X-
XPOMOCOMBI, OTJIMYAETCS BBIIAIOLUIUMUCS pa3MepaMu — OH OJJUH U3 CaMbIX NPOTSLKEHHBIX B YEIOBEYECKOM FEHOME U
COCTOHWT U3 2,22 MIWUIHOHA Map HyKJICOTHIOB. | €H, OTBETCTBEHHBIH 3a CHHTE3 AUCTPOPHUHA, CONEPKUT 79 3K30HOB.
bemok, KOTOpHIi OH TPOM3BOIUT, OOJamaeT MOJIEKyJspHOH Maccoii B 427 k/la m cocromt m3 okomno 3700
aMUHOKHUCIIOTHBIX enuHull. CunaTe3 cooTBeTcTBYIONe MPHK 3annMaet 3HaunTenpHOE BpeMs — mopsiaka 16 gacos.
JlanHas TeHeTHYeCcKash MyTalus CHOCOOHAa BBI3BIBATH KaK IOJHYIO OCTAHOBKY BBIPAOOTKH TUCTpO(HHA, TaK U
YMEHBIIEHHE €ro CIIOCOOHOCTH BHIMONHATH cBOM (QyHKuuu [1, 5, 16]. Berpeuaetca 310 3aboneBaHue JTOBOIBHO
peaKo: MPUOIU3UTEIBHO OAWH Ciy4ail mpuxoautcs Ha kKaxasie 15 000 HoBopokmeHHBIX MaibuukoB [8, 10]. Ha
paHHHX, OECCUMITOMHBIX dTalaxX MbIIIeYHON nuctpodun J[roleHHa TarHocTHKa OCHOBBIBACTCS HA TIOBBIICHHON
AaKTUBHOCTH KpeaTHH(OCHOKMHA3HI, a TAKXKe Ha HEOOBSICHUIMOM POCTE MOKa3aTellel alaHMHAMUHOTpaHC(epasbl u
acrapTaTaMUHOTpaHc(epas3bl, MPH STOM HEOOXOJWMO YUMTHIBATh HACJICIACTBCHHYIO IPEAPACIIONIOKEHHOCTb.
IlepBrie mpu3Haku 3a0o0iieBaHVsI OOBIYHO TPOSBISIFOTCA B BO3pacTe OT 2 A0 5 JeT: peOeHOK >Kaimyercs Ha
TIOBBIIICHHYI0 YTOMJISIEMOCTb, OIIYIIAET MBIIIEYHYIO CIa00CTh, HCIBITHIBAECT TPYAHOCTU C XOABOOH M YacTO MamaeT
[2, 3]. dns obnerdeHust moabeMa ¢ Toja MCHONB3YIOTCS CHEeNHAbHBIE MUOTIATHYECKAE TEXHHKH, U3BECTHBIE KaK
npueMsl ['oBepca. [To Mepe pa3BuTHsi 00JIE3HH, MAMEHTHI UCTILITHIBAIOT BCE OOJIBIIIYIO CIIOKHOCTh TIPU MOIBEME T10
JeCTHUIE, a Xombba craHoBUTCA HeymoOHoW. K Bo3pacty 8-12 meT OHM 4YacTo yTpauyuBarOT CHOCOOHOCTh
nepenBuraThCsi 0e3 MOCTOPOHHEW IMOMOIM, CTAIKUBAIOTCS C OTPAHUYCHUSMHU B HCIOIB30BAHUH PYK, H MOTYT
OoTMEYaThCs COOM B pabOTe MbIXaTEJILHOW M KPOBCHOCHOH cucTeM. JKu3Hb JrofeH, CTpafarolvX MbIIICUHOM
muctpodueit [romenna, oobrano amutest 20-30 ner [4, 15]. B nacrosmee Bpems B CILIA omoOpeHO HECKOIBKO
JIEKapCTBEHHBIX CPeACTB AJsl O0prObI ¢ 3THM 3a0oieBaHneM: steruupeer (Exondys 51), ronogupcen (Vyondys 53)
u BuirtonapeeH (Viltepso). B Poccuiickoit depepanin 1u1s JeyeHns: AOCTYIEH TOJNBKO OJMH W3 HUX — Bunrernco
(BunrToNmapceH).
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Viltepso: New standard in treatment and its advantages

Abstract: duchenne progressive muscular dystrophy (DMD) is a hereditary neuromuscular disease associated
with the X chromosome that occurs due to a mutation in the DMD gene responsible for the synthesis of the dystro-
phin protein. The dystrophin (DMD) gene is located on the short arm of the X chromosome and is one of the long-
est genes in the human genome, spanning 2.22 million pairs of nucleotides. It consists of 79 exons, and the pro-
tein it encodes has a molecular weight of 427 kDa and includes approximately 3,700 amino acid residues. The
synthesis of dystrophin mRNA takes about 16 hours. This mutation can lead to both a complete cessation of dys-
trophin production and a decrease in its functional activity. The incidence is about 1 case for every 15,000 live
births of boys. At the asymptomatic stage of Duchenne muscular dystrophy, the disease can be suspected by an in-
creased level of creatinine phosphokinase activity, as well as by an unreasonable increase in alanine aminotransfer-
ase and aspartate aminotransferase levels, given the family history. The first symptoms usually appear at the age of
2 to 5 years: the child has increased fatigue, muscle weakness, frequent falls and gait disorders. Lifting from the
floor is performed using Govers' myopathic techniques. As the disease progresses, the ability to climb stairs gradu-
ally deteriorates, and walking becomes more difficult. By the age of 8-12, patients enter the outpatient stage: they
lose the ability to move independently, have problems with hand functions, and respiratory and cardiac regulation
disorders may occur. The average life expectancy of patients diagnosed with Duchenne muscular dystrophy is 20-
30 years. Currently, there are several drugs for the treatment of Duchenne muscular dystrophy approved by the
FDA - eteplirsen (Exondys 51), golodirsen (Vyondys 53) and viltolarsen (Viltepso). Currently, the only drug regis-
tered in Russia for this type of therapy is Viltepso® (viltolarsen).
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BBenenne JBUTATENFHBIX HABBIKOB TMAIlMEHTa C IIOMOIIBIO
BunTonapceHn, M3BECTHBIM IOJ TOPrOBBIM Ha3Ba- ¢$yHKUMOHATBHBIX TecToB [9, 11, 13].

HUeM «Bunrenco» — 3TO COBpEeMEHHOE JIEKapCTBO, Marepuajibl 1 MeTOIbI HCCJIEA0BAHUI
paspaboTaHHOE i1 TEpamd¥  MHOAUCTPOPHH B mapte 2020 roma npemnapat ObLT 0100pPEH K MPH-
HromienHa y OONBHBIX ¢ KOHKPETHOW T€HETHYECKOMH MeHEHHIO B SIOHNY, a 3aTeM B aBI'yCTe TOTO JKe To/1a —
aHoManuedd B TeHe auctpoduHa. Ero neiictBue B CHIA.[5] IlonoxuTenpHble UTOTH KIMHHYECKUX HC-
3aKIII0YaeTcss B CTHMYJSIIMU  ANbTEPHATUBHOTO CclieIOBaHHUI TIPOJEMOHCTPUPOBAJIM €r0 IEHCTBEHHOCTh
CIuTaliciHra  3K30Ha 53, 4YTO  TOPUBOAUT K 1 0e301aCHOCTh, 00ECTIEUNB AOCTYI K HEMY ISl OOJIb-
BOCCTAQHOBJICHHIO TPABWILHONW TOCIEIOBATEIBHOCTH IIOTO YKciia MAaueHTOB B 00enx cTpaHax. Pe3ynpraTs
aMUHOKHUCIIOT B Oelike AUCTpouHA. DTO CHOCOOCT- MOKa3ajlIy, 4YTo y JIIOJIeH, momyJaronmx Bunronapcen,
ByeT KOPPEKTHOW COOpKe 3K30HOB, KOTOPHIE paHee HaOIroMaeTcs cTabMM3aIus IBUTATEBHBIX CTIOCOOHO-
OBUIM WCKJIIOUEHBI, W O0OEeCreunBaeT HOPMAIbHBIN CTe, YTO OKa3bIBAET 3HAYHUTENHHOE MOJIOKHUTEIHFHOES
cunre3 Oenka. B koHewHoMm wurtore, Qopmupyercs BJIMSHHUE HAa KAYECTBO X YKHU3HH, CTPAJIAIOIIUX OT JTO-
yced€HHas, HO TpH 3TOM pabortocrocoOHass (opma o TsDKeJIoro 3aboneBanus. Kpome Toro, mccienoBanus
muctpoduna. Mcmonb3oBanne Bunrenco (meicTByro- YKa3bIBalOT HAa XOPOIIYIO TEPEHOCHMOCTH TIperapara,
miee  BEIIECTBO —  BHWITOJNAPCEH) CTUMYJIHPYET YTO JeTaeT €ro MOAXOISIINM ANl MPOJOKUTEIEHOTO
Opranm3M K  TIPOU3BOJICTBY  (YHKIHOHAJIBHOTO Kypca JIeUeHHs] y JaHHOW KaTeropuu mauueHtoB [10,
quctpodrHa, HEOOXOMUMOTO IS BBITONHEHUS €Tro 19]. JnuTensHple KIMHAYECKHE UCTIBITAHUS BBISBUIIM,
OHMOJIOTHYECKIX 3a/1ad. Jos MOHHTOPHHTA YTO BHJITOJIAPCEH OKAa3hIBAET CYIIECTBEHHOE BIMSHHE
(G PEKTUBHOCTH JICUCHUSI M OTCIICKHBAHUS PAa3BHTHS Ha 3aMeasieHue pa3BuTus muoauctpoduu. [locne nByx
OOJIE3HM BAKHO PETYNSIPHO TPOBOJUTH  OICHKY JIET TEpaIiK y TalMEeHTOB ObLTH OTMEUYCHBI Oy THMBbIC

IMOJIOKUTEIIbHBIE HM3MCEHCHUSA, YTO IMOATBEPKIACT €T0
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MEPCTIEKTUBHOCTD B JOITOCPOYHOM MEIUIIMHCKOM Jie-
yennn [20, 21]. DTu gaHHBIE CIy)KaT BECOMBIM apry-
MEHTOM B TIOJIb3Y HCIONB30BaHWA Bunromapcena B
KauyeCcTBE CTAaHAAPTHOTO METOJA JICUCHUs JUIs TalyeH-
TOB C JIMArHOCTUPOBAHHOW MyTalMed B reHe JAUCTPO-
¢una. JleyeHre NaHHBIM CPEACTBOM OTHOCAT K MAToO-
TEHETHYECKOMY M IPHU3HAIOT XKU3HEHHO HEoOXoau-
MBIM. AOCOJIOTHBIM TPOTUBOIIOKA3aHUEM K €ro HC-
MOJIF30BAHMIO CITY>KUT JIMIIb aJJIeprudecKasi peaKiys.
B cBoro ouepens, BeipakeHHas MUCHYHKIHS ITOYEK
CUHMTAETCS OTHOCUTENFHBIM orpaHmueHueM. Cytiie-
CTBEHHBIM JIOCTOMHCTBOM Bunrtonapcena sBiseTcs
BO3MOYKHOCTh €r0 NPUMEHEHHUS B JI0OOM BO3pacTe.
Havate nmpuem npemnapata MOXXHO cpa3y IMocje mocTa-
HOBKM TOYHOTO JHarHo3a, 4YTO JaeT BO3MOXKHOCTb
HauaTh JICYCHHE Ha Ha4dalbHOM CTaauu OOJe3HH.
CBoeBpeMEHHOE BMENIATEIhCTBO KpaiiHe Ba)KHO ISt
3aMeJUIeHUs] Pa3BUTHs MBIMIedHo auctpoduu Jlro-
IIIEHHA, U, KaK CJIEJICTBHE, CTIOCOOCTBYET yIyUIIEHUIO
COCTOsSIHUA ITallUCHTOB W ITIOBBIIIICHHUIO HX Ka4de€CTBaA
JKU3HHU [4, 6].
Pe3yabTaTsl 1 00CyXKIeHUA

bonbuioe komuyecTBO McCiEOBAaHUN MOATBEPIK-
JaeT HEOOXOIUMOCTh TOAIEPKAHHUS ONTUMAIBEHOTO
ypoBHS  BUTaMMHa D  mpum  MHOAHCTPOUH.
Kannunueckne UCIIbITaAHUA ITOKa3bIBaIoOT, qTo
COCTOSIHUE KOCTEM M KOHLIEHTpalus BUTamMuHa D y
MMAIUeHTOB ¢ MHUOTUCTPO(dHEHl BO MHOTOM CXOXH C
MoKa3aTelsiIMM  y  JIIoJiel € HECOBEpIIEHHBIM
ocreoreHe3oM.[4] Bocrnonunenue aedunmra BUTaMHHA
D, kak mpaBmio, CIOCOOCTBYeT HOpPMaIU3aIHH
MoKas3aTesel, OTpaXkalolUX pa3pylIeHne KOCTHOH
TKAHH ¥ YPOBCHb TMapaTrOPpMOHa, a  TaKxKe
YBEIMYMBAET TIUIOTHOCTH KOCTEH, CHIDKAeT pPHCK
MEepPEeTIOMOB KOHEYHOCTEH M WCKIIIOYAaeT TMepeIoMbl
MO3BOHOYHUKA.[4] OO6HapyxeHue [IEPEIOMOB,
BO3HUKIINX 0€3 3HAYUTETHHON TPaBMBI, y MAIMEHTOB
¢ muomuctpodueii JlfomeHHa, CBHUAETEIHCTBYIOIIEE
00 ocreoropo3e, TpeOyeT Ha3HAYCHUs NpPENapaToB,
3aMeISIIONNX — pe3opOumio  KoctH. B kauectse
HAYaIbHOTO JICYEHUS PEKOMEHIYeTCS BHYTPHBEHHOE
BBeneHne Oucdochonator [4, 7]. DTo mO3BOIIET
CYIIECTBEHHO  OOJICTYUTh  OOJICBBIC  OIIYIICHHMS,
COXPaHUTh BBICOTY IIO3BOHKOB W TMPOMJIUTH >XU3HB
ManyueHTaM ¢ MUOIUCTpohueil. PerysipHbIii KOHTPOITH
U ToJiiep KaHue HeOOXO0JMMOr0 YPOBHS BUTamMuHa D y
TaKAX TAIEHTOB TOMOTaeT MpPeJOTBPATUTh U
YMEHBIINTD TPOSIBICHUS OCIOXHEHHWH, CBA3AHHBIX C
OIIOPHO-JIBUTATEIILHBIM aMIIapaToM M KOTHUTHBHBIMHU
CHOCOOHOCTSIMH, YTO IOJIOKUTEIFHO CKa3bIBaeTCS Ha
X o0IIeM KadecTBe xu3Hu [4, 9, 12].

Tepanust cepmeIHO-COCYAMCTBIX TMPOOJIEM TIpH
muonuctpoduu HromenHa. Haubonee wactoir mpuyu-
HOH JIETAILHOTO UCXOJa Yy JroJiei ¢ MuoanucTpoduei
SBIISIFOTCS 3a00neBanHus cep/aa. JedunuT win moaHoe
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OTCYTCTBHE ITUCTPOQHHA B CEPICHYHON MBIIIIE 00Y-
CIIaBIMBACT DPA3BUTHE PAa3IUYHBIX KapIUOMHONATHH
[5, 18]. Ilo mepe mporpeccupoBaHHs OOJNE3HH, MHO-
KapA He chpapisiercs ¢ oOecreueHHeM OpraHu3Ma
KHCJIOPOZOM, YTO TIPOSIBISIETCS MPU3HAKAMH CepJIed-
HOW HEJOCTaTOYHOCTH. YCyryOJeHHe COCTOSIHUS IO-
BBIIIAET BEPOSITHOCTh BO3HUKHOBEHHUS YTPOXKAIOLINX
KU3HU HapylIeHuil cepaednoro purMma [8, 9]. Knunu-
YecKre WCCIeNOBaHWA TIOKa3aiy, 4YTO MpUMEHEHHE
WHTUOUTOPOB aHTHOTEH3WHIIPEBpAIAONero GpepMeH-
Ta B KOMOWHaImu ¢ OeTa-0JI0KaTOpaMu CIIOCOOCTBYET
YBEIMYEHHUIO BBEDKHBaeMOCTH. lIpW mosiBieHWu mpu-
3HAaKOB CEPJIEYHON HEIOCTATOYHOCTH, YMEHBIICHHU
(pakimu BEIOpOCa JISBOTO XKEIyJ0UYKa HIIH U3MCHEHUHU
pa3MepoB cep/ra, peKOMEHIYeTCsl COBMECTHOE Ha3Ha-
yerne 3Tux npenaparoB [18, 20, 21]. Iloxnepxanne
HOpMaJIbHOI pabOoThl OpraHoOB JbIxaHus. B HacTosee
BpEMsI peCIUPaTOPHBIE OCIOKHEHUS SBISIFOTCS BTOPOH
M0 3HAYMMOCTH TIPUYMHOW CMEPTH Y TMAIHEeHTOB C
muonuctpodueit  Jlromenna. IlpeBeHTHBHBIE MeEpHI
BKIIIOUAIOT B ce0s MaKCHMallbHOE DPAa3BHTHE JIbIXa-
TeNbHON (DYHKIMHM Ha paHHHWX d3Tamax 3aboiieBaHUS,
Korma peOeHOK ele CIoCOOCH CaMOCTOSATENBHO TIepe-
neuratbesi. HeoOxonnma perymsipHasi OLEHKa COCTOSI-
HUS JIBIXaTeNIbHBIX MBILIL W BBIOJHEHUE CIHElUallb-
HBIX yIPaKHEHUH IS yAyUIIEHUS YTaCTUIHOCTH JIeT-
kux. Kornma ciocoOHOCTh XOAUTh yTpaueHa, peKOMeH-
IyeTCcsl HCIONb30BaTh TEXHUKH BCIOMOTaTEILHOTO
oTKanumBaHus. Ha mo3mgamx cramusx Ooye3HU 1ene-
c000pa3HO TPHUMEHSATh HEWHBA3WBHYIO BEHTHIIALIUIO
JIETKWX, HAYMHAsi C HOYHOTO PEeKUMa, a 3aTeM U B Te-
YeHHe IHSA. DTO IMO3BOJISIET YMEHBIIHUTH BEPOSITHOCTH
OCTIO)KHEHWH W yIYYIIUTh O0Iee CaMOYyBCTBHE U
MPOJIOJIKUTEIHOCTD KU3HU nanueHTos [11].
'moxokopTukocTepouasl. Ha ceronusinmii 1eHb
KOPTHUKOCTEPOHBI 3aCITy>KEHHO MPHU3HAHBI OCHOBOIIO-
JaralolM METOJIOM JeueHuss muoxuctpopuu [ro-
LIEHHa, YTO OTPaXCHO B MEKAYHAPOIHBIX KIMHHUYE-
CKHX PYKOBOJICTBaX. MHOTOYHCIIEHHBIE KIMHUYECKHE
WCTIBITAaHUS TIPOAEMOHCTPUPOBAIIM, YTO TNPHMEHEHHE
KOPTHKOCTEPOUIOB CHOCOOCTBYET YIIYUIICHHIO MBbI-
HIeqHOU cuiibl. [IoMHMO BBIpayKeHHOTO POTHBOBOCTIA-
JIUTEIBHOTO 3¢ deKTa, Tepanus TIIIOKOKOPTHKOCTEPOH-
JaM{ TIOMOTaeT MPOJUIUTh IEPHOJ, B TEUCHUE KOTOPO-
rO TAalHMEHThl CIOCOOHBI CaMOCTOSTEIIBHO IEPEIBU-
ratecst [8, 17]. I'moxokxoprukocrepounsl (I'KC) mo-
JIABIIIOT HEKPO3 M BOCHAJICHUE B MBIIILAX, PETYIUPYS
KIJIETOYHYIO PEaKIHI0 Ha BOCIAIHUTEIHHBIE MPOIECCHI.
OHH CTUMYIIMPYIOT Pa3MHOKEHHE MUOTEHHBIX CTBOJIO-
BBIX KJIETOK-TIPEIIIECTBEHHUKOB M MHOOJIACcTOB, YTO, B
CBOKO O4epellb, YCUIIMBAET PETEHEPANI0 U POCT MEI-
meuHoit Tkanu. ['KC Takxe 3aMemsisitoT Jerpanauuio
MBIIIEYHBIX KJIETOK, BIMAIOT Ha IMPOIECC TPaHCKPHII-
IIUH ¥ TIOBBIIIAIOT YPOBEHB 3KCIIPECCHH TUCTPOo(drHA B
MTOBPEXKJICHHBIX MBIIIEYHBIX BOIIOKHAX. [ToMumo aToro,
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OHM YBEJIMYUBAIOT KOHIICHTPAIIUIO CHHEPTHPYHOIITIX
MOJIEKYJI, TAKMX KaK MBIIIEYHbIE TIUKOMPOTENHBI, KO-
TOpBIEC TIOJJIEPKUBAIOT (QYHKIHMIO JUCTPO(UHA, U OKa-
3BIBAIOT MMMYHOCYIPECCUBHOE [ICHCTBUE, YMCHBIIIAS
KonmmdecTBO T-kietok. OOIMUpHEIE HaydHBIE PaOOTHI
MOKa3alli, YTO NMPHUMEHEHHE CHUCTEMHBIX KOPTHUKOCTE-
POHJIOB B CPEHEM YBEIIMYUBACT MIEPUO]| KU3HU TAIH-
€HTOB C MHOAUCTpOQuel B aMOyJIaTOPHBIX YCIIOBHSIX
Ha 3-5 roma [5, 15, 17]. B kauecTBe OCHOBHOTO METO/IA
JICUCHUS TPUMEHSIOTCS TIFOKOKOPTHKOWIBI, HAIpH-
Mep, TIPeIHI30J10H (no3upoBka 0,75 MI/KT B CYyTKH) H
neduazakoptr (0,9 Mr/kr B cytkm). CymrTaercs, 4TO
JAHHAS TEparusi OKa3bIBaeT IMOJIOKUTEIBHOE BIHSHUC
Ha TedeHHe OOJIE3HU, IMOCKOIbKY CTUMYJIHPYET BhIpa-
00TKY MHCYJIMHONOIOOHOTO (hakTopa pocTta, Crnocoo-
CTBYET Pa3MHOXKEHUIO MHOOJIACTOB, a TAK)KE MOABIIA-
€T TPOIYKIMIO IIUTOKUHOB W aKTUBHOCTH JINM(OIIH-
TOB. DTO MPUBOJUT K POCTY MBIIIEYHON MacChl U yBe-
muuennio cuiel [14]. TlpepbIBUCTBIN pexuM Hpuema
OpefHn30J0Ha U jAeduiazakopTa  JIEMOHCTPHUPYET
MEHBINYI0 P(PEKTUBHOCTh, HO TIPH STOM XapaKTepH-
3yeTCsl CHIDKCHHEM PHCKa BO3HHMKHOBEHUS MOOOYHBIX
peaKnuii Mo CpaBHEHHWIO C MOCTOSHHBIM MPUEMOM, C
nocnenyromumu nepepsiBamu B 10 queit [12]. Tem He
MeHee, BaKHO TOMHHUTh O BO3MOXKHBIX HEXKeIaTelh-
HBIX 3 dekTax, cBA3aHHBIX ¢ Takoi Tepanueld. [Tomu-
MO 3aMeIUICHHS DPa3BUTUS MBIIIEYHOH CIIa0O0CTH,
MIPETHU30JIOH U Je)Ia3aKopT MOTYT YIIYUIIHTh COCTO-
SIHME JIBIXATEIbHON CUCTEMbI, OKa3bIBaTh YMEPECHHYIO
3aIUTY CepAlla y ManueHToB crapmie 20 JeT U CHH-
KaTh TMOTPEOHOCTH B OIEpaIusiX M0 HWCHPABICHUIO
ckonmo3a [12, 13].

B coBpeMeHHON MenMIMHE, HapsiAy C TIIFOKOKOp-
TUKOWJIAMH, aKTHBHO pa3padaThIBarOTCA HOBBIE TOJ-
XOIpl K JICYCHWIO, HAIPaBICHHbIE Ha PETYIALUIO
TPAHCKPHUIIIUKA W TpaHCJsAuu. Ha naHHBIT MOMEHT
ATtanypeH u DTEIUINPCEH — EAMHCTBEHHBIE COeIUHe-
HUS, TIPOUIeNNINe AOKIMHWYECKHE HWCCIEHOBAHUS U
JIOCTUTIINE dTana KIMHWIECKUX UCTIBITaHui [7, 12].

ATajypeH BO3JCHCTBYET Ha MPOLECC TPAHCIIALUH
MPHK, wucnons3ys cnemududeckne poacTBESHHBIC
TPHK, xoTopwrie mOCTaBISIFOTCS BOJIM3H HOHCEHC-
KOZIOHOB. JTO 00ecleunBaeT TOYHOE CUYUTHIBAaHUE PU-
0ocoMaMH U TIO3BOJISIET MPeo0pa3oBaTh HEMOTHOIICH-
HBIN, YKOPOUCHHBI OCIIOK B TIOJTHOIICHHBIN, (YHKITH-
oHanbHEIN. [Ipenapar goCTyneH B BUE MOPOIIKA JJIs
IpyeMa BHYTph B calle ¢ Jo3upoBkamu 125, 250 u
1000 mr. [7]. [IpumeHeHune ATtamypeHa TpOTHBOIIOKA-
3aHO TPH MOBBIIICHHON YYBCTBUTEIHHOCTH K €r0 CO-
CTaBIISIONINM, IIPH OJHOBPEMEHHOM IpHEeMe aHTHOHO-
THUKOB M3 TPYIIILl aMHHOIJIMKO3HIOB, BO BpeMs Oepe-
MEHHOCTH U JIAKTaIlUH, a TakxKe y aereh mo 2 net [7].
[Ipu ucnonp30BaHUM JIEKAPCTBEHHOTO CPEACTBA OTME-
yaeTcs TIOJOXKHUTENbHOE BO3JEHCTBHE Ha 30pPOBbE
MAIMEeHTOB: yJyd4IlaeTcst o0llee caMOYyBCTBHUE U BOC-
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CTaHABIIMBAIOTCS JIBHTATENbHBIE (PYHKIHH, OCOOCHHO
IpY Hayaje JICYCHNs] Ha PaHHUX CTaIusAX 3a00JIeBaHUs
[7, 12]. SIcHO, 4TO yclex Tepalnuy HalpsMYIO CBSI3aH C
TEeM, KaKk ObICTPO OBbLI MOCTaBJIEH JUAarHo3 U KOTraa
HAyYaJIoCh TAaTOreHETHYEeCKoe JedeHue. JlaHHble, mo-
Jy4YeHHbIE B XO/€ HaOMIOACHUH, CBUIAECTENBCTBYIOT O
TOM, YTO HAWJIy4llMe pe3yJbTaThl JOCTUTAIOTCS TPH
YCIIOBUU CHCTEMaTHUECKHUX 3aHATHH (PU3NUECKON pea-
OunMTanyen, a TakKe IpU PeryIsipHOM 00CIIeIOBaHUH
JUISI CBOEBPEMEHHOTO BBISBICHHS BO3MOXKHBIX COIYT-
CTBYIOIIUX OOJIC3HEH U OCIIOKHEHHMH [7].

ITemIUpCceH — 3TO aHTUCMBICIIOBOM OJIMTOHYKIIEO-
TUJ, CO3AAHHBIN 1 "mpomycka" 3k30Ha 51 B reHe, 4To
MO3BOJISIET BOCCTAHOBUTH Mpoliecc uTeHus u, B 13%
ciryyaeB Mbieynoi muctpoduu Hromenna (M),
CcrocoOCTBYeT BBIpaOOTKe Auctpoduna. Kinmandeckne
WCCIIEIOBaHMS TIOATBEPIWIN YBEIUYEHUE KOHIEHTpa-
MK 3TOTro Oellka B MBILIEYHOM TKaHH, YTO W MPHUBEIIO K
000peHuto mpenapara YMpaBieHUEM 10 CaHUTapHO-
My HaJ30py 3a Ka4eCTBOM IMIIEBBIX IMPOAYKTOB U Me-
mukamenToB CIIIA [9, 15]. Dx3oumauc 51 (3TerumpceeH)
OTHOCUTCS K Kiaccy ¢ochopommaMuaaTHeix Mopgo-
JUHOBBIX OJIUTOMepoB. (PMO) — CHHTETHYECKHX MO-
JIEKyJNl, B KOTOpPBIX pHOO(ypaHO3HBIE KOJBIA, Xapak-
tepubie 11 JJHK u PHK, 3ameHneHbl Ha miecTUYJICH-
HbIe MOP(OJIMHOBEIE KOJBIIA, COCTUHEHHBIE ¢ (hocdo-
poanamuaatHeIMU pparmentamu [17]. Kaxnas cy0b-
eauHuna MO conepKUT OJHO U3 OCHOBAaHMH, NpH-
cyrerBytonmux B JIHK (ameHuH, 1TUTO3MH, TYaHUH HITH
TAMUH), a 3TEIUTUPCEH COCTOUT M3 30 TaKUX CBS3aHHBIX
cyowenunun [1, 3]. Ilpenapat BBOOUTCSI BHYTPUBEHHO
Kaxble Be Henesnu. IIpumeneHue stemupceHa Mo-
JKET COIMPOBOXKIAATHCS PSAOM MMOOOYHBIX 3(P(HEKTOB,
BKJIIOYAsl aJUIEPTUUECKHE PEaKUUH (KOXKHBIC BBICHINA-
HUSI, KpaMBHUIA, 3yA, MOKPACHEHHE M OTEK KOXHU C
BOJLABIPSIMUM WM ILIENYIICHHEM), IOBBILIEHUE TeMIIe-
patypsl Tena, 3aTpyJHEHHOE JbIXaHHE, CBHUCTSIINE
XpHUIBI, OLIYIIEHHWE CTECHEHMS B TPyId WIU TopIe,
npoOieMbl ¢ TJIOTAaHHEM WU pPevblo, HEeoObIuHAs
XPHUIUIOCTb, OTEK JINIIA, TY0, A3bIKa WIIN TOpIa, a TAKKE
0omb B TpyaM, y4alleHHOE ceplaueOHMeHre W Kalleib
[4, 15, 16].

DJIeBUAMC CUUTACTCS OJHUM M3 CaMBIX 3aTPAaTHBIX
JIEKapCTBEHHBIX CPEACTB B MHpeE: ceifdac CTOMMOCTb
OJIHOM MHBEKLMH JOCTUTAET 3,2 MUIJIMOHA JOJIAPOB.
Jletom 2023 roma mpenapar yCIenHo Mporién mporie-
Iypy yckopeHHOro ogo6penus B FDA u momyunn pas-
peleHue Ha ucnoib3oBanue B CoennHenHbix LTarax.
B Poccun aneBunuc BrepBble NpuMeHWIH jieToM 2024
roga k msatwietHemy JIbBy u3 ropona Koramemm. B
HacTosllee BpeMsl Ooliee LIECTHIECITH MAaLUEHTOB B
Poccun mony4aroT 3TO MHHOBAaUMOHHOE JieueHue [17,
18]. DneBumuc npeacTaBIseT cOO0M TeHHYIO TEpaIHio,
UCTIONIB3YIOLIYI0 BHUPYCHBIM BEKTOp Ul JOCTAaBKH
¢parmenTa reHa AUCTPO(UHA B MBILICYHBIC KICTKH.
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AJleHOBUpPYC BBICTYNaeT B pojiu "TpaHcHopTa', aKkTH-
BH3UPYS CHHTE3 Oenka MuKpoaucTpoduua. ITOT Oe-
JIOK MEHBIIE, YeM TOJHOIICHHBINH MUCTPOhUH, HO BCE
PaBHO SIBJISIETCS 3HAYUTENBHBIM YIYYIICHHEM TIO
CPaBHEHUIO C €ro IIOJHbIM OTCYTCTBHEM. PanHee
HaJayo Tepanuu (B Bo3pacte oT 4 10 6 JieT) 03BOJISIET
MHUHUMHU3UPOBATh HETaTUBHOE BIMSHHE 3a00J€BaHUA
[16, 20]. ¥V nereli, crpamaronmx MuogUCTpodueH,
MPOUCXOJUT JIerpajalius MbllIeyHOM TkaHu. Hauano
JeYeHusT B MSTWIETHEM BO3pacTe CHOCOOCTBYET
yIAy4yIICHUIO BbIpaOOTKM OenKa, YTO IOMOTaeT
MIPEIOTBPATUTh CEPbE3HbIE MOBPEXKICHHUS MBI U
COXpaHUTh JBUraTedbHbie (QyHKIMH. COrliacHO pe-
3yJIbTaTaM KJIMHHUYECKUX WCTBITAHUHA M PEKOMEHIAIH-
sIM pa3paboTumKa, mpenapar nperHasHadeH Uil aeTeit
B Bo3pacte oT 4 10 5 ner. OH MOIXOAUT JUIS BCEX Ma-
LUEHTOB C MOATBEPXKACHHON MyTauuei B rene DMD,
3a UCKIIOYEHHEM Te€X, Y KOro OOHapy>KeHbl AeJeLuH
(oTcyTcTBHE) B 9K30HE 8 WM/WIIM AK30HE 9 ITOrO reHa
[14, 15]. OrpanndeHue Mo NMPUMEHEHHUIO CBS3aHO C
OIpEIENICHHBIMU THIIAMH TC€HETHYECKHX MyTaluid —
MMEHHO 3TO IOJpa3yMeBaeTcs Moj TepMHUHOM '"nene-
run". [IponsBoauTenb yKa3bIBaeT Ha 3TO OrpaHUYCHUE
He ciaydaiiHo. Ha stame pa3paboTku sneBHIuUC comep-
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HUYaJl C JAPYTUMH TpenapaTamMy, OCHOBaHHBIMH Ha
CXOKEH TEeXHOJIOTHH: HCIIOJIb30BAHUN BHPYCHOTO BEK-
TOpa U YKOPOUYEHHOTo reHa nuctpoduna [16].

B Coenunennpix IllTaTtax pacmiMpuiInCh BO3MOXK-
HOCTH TIpUMeHeHusi sneBunuca: FDA omoOpuno ero
WCTIONIb30BaHUE JUISI B3POCTBIX MAIIMEHTOB, B TOM YHC-
Jie AN TeX, KTO YTPaTHII CIOCOOHOCTh K CaMOCTOS-
TEThHOMY TIepEIBIKEHHUI0. AMOYIIATOPHBIM CUHTAET-
Csl TAlMeHT, CIOCOOHBIN coBepliaTh XOTS Obl He-
CKOJIBKO IIaroB WJIM YAEPKHUBaTh BEPTHUKAIHHOE I10-
JIOKEHHE.
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