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['enepanbHOMY THUPEKTOPY
000 «/Ix)xoHcoH & J[>KOHCOH»
IToronunon Exarepune bopucosue

YBaxxaemas Exareprnna bopucosHa,

Ot numa Bcero poccuiickoro marueHTckoro coobmectBa CMA B Poccun, ¢onpg
«Cembpn CMA)» BbIpakaeT KOMIAHWWA MPU3HATEIBHOCTh 33 YCHIMS, KOTOPBIE Bbl IIPUJIAracre
s obecrieueHusl JAOCTYyMa IMallMeHTOB K WHHOBAIIMOHHBIM JIEKAPCTBEHHBIM TEpanusM IS
JICYCHUS TSHKEJIBIX 3a00JIEBaHU.

®onn «Cembn CMAY TIpeICTaBIsSeT B HACTOSIIMK MOMEHT MHTEpeChl 822 MannueHTOB
co CMA, 3aperucTpupoBaHHbIX B HAIIIEM MAIIUEHTCKOM PETUCTPE — Y KaKJIO0TO U3 HUX BBUIY
TSKENBIX POSBIEHUN OO0JIE3HH €CTh HEOTIIOKHAS HYXJa B MAKCUMAIbHO OBICTPOM JOCTYIE K
JIEKapCTBEHHOM Tepanuu 3a0osieBaHusl. Mbl ¢ OOJBIIMM MHTEPECOM M HAEKAOW CIEeTuM 3a
pa3BUTUEM CHUTYyallMM ¢ npenapatoM HycuHepceH aJig maTOr€HETHUYECKOTO JICUEHUS JICUCHUS
CHMHAJIBbHON MbIleyHOW atpoduu. Heckonbko necsitkoB 6onbHbIX co CMA B Poccun yxe
MOJyYWJIM BO3MOKHOCTh HAyaTh TEpanuio Oyarojaps T'yMaHUTapHOH NporpaMMe paHHETro
nocryna komnanuu bruoren, a Bce coobmectBo nanueHToB co CMA B Poccun ¢ HeTeprnennem
&KJIET MOMEHTA, KOT/Jia 3Ta Teparnus CMOKET CTaTh JOCTYIMHOMN JUIsl BCEX MAallMEHTOB B CTPAHE.

16 aBrycra crtajio M3BECTHO O rOCYJapCTBEHHOW PErucTpalMyd U BHECEHUM IIpernapara
Hycunepcen ansg nedeHust crnvHaibHOM MblieuHoil arpopuu (CMA) B rocynapcTBEeHHBIN
peecTp JIEKapCTBEHHBIX CPeACTB. Perucrpanus nepBoro npenapata s geueHuss CMA — 3to
OYCHb BAKHBIM IIar uig JOCTyna OOJBHBIX K MAaTOT€HeTHYecKoMy jedeHuto. Hecmorps Ha
HEJaBHIOIO PETUCTPALINIO, OJHAKO, IOKA Mbl OTMEYAEM CJIOKHOCTH C Ha3HAuYE€HUEM Ipernapara
Y BO3HMKAIOII[ME HE3aKPhIThIE BONPOCHI B CBSI3U C JAJIbHEUIIUM 0OECIeUeHUEM U peajbHbIM
JOCTYIIOM K JICUEHHIO y HalINX OOJBHBIX. B CBS3M ¢ MporpeccupyrommmM XxapakTepoM TeUeHHUs
3a00JieBaHMsI — BpeMs [ HaC — UMEET 3HAUeHUE U Yy KaXK/I0T0 U3 HalllUX JIeTeH U B3POCIBIX CO
CMA BBuAy TSKENBIX NPOSBICHUN OOJE3HM €CTh HEOTIOXHas HyXJa B MaKCHMalIbHO
OBICTPOM JIOCTYTIE K JIEKApCTBEHHOW Tepanuu 3a00IeBaHuUs.

Mpl BbIpaxkaeM IIYOOKYIO HAJEXKIy Ha TO, YTO B CKOPOM BPEMEHH JI€UEHHUE s
narreHToB co CMA OyaeT MHUpOKOJOCTYITHO U PUHECET IMOJIb3Y POCCHICKUM CEMbSIM. 3a 3TH
HECKOJIbKO HeNedb, (POHJ TMOJYyYWUI OrPOMHOE KOJMYECTBO BONPOCOB OT NAIMEHTOB W
MEIUIMHCKUX CIEUHUATUCTOB OTHOCUTEIbHO Tmpenapara. Ham KkpailHe BakHO, YTOOBI
MAI[MEeHTCKOE COOOIIECTBO MMEJO HAJSKHYI0 W BEpPHYIO HMH(OpPMALMI0O M3 HAAEKHOTO
UCTOYHUKA U oOpamjaeMcss K BaM C HpoOcbOOil MpeAocTaBUTh HAaM OTBEThl Ha CaMble
pacipoCTpaHEHHbIE BOIPOCHI, CBA3aHHBIE C IPENAapaTOM.
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Mpsi cobpanu camble pacHpOCTPAHEHHBIE BOMPOCHI OTHOCHUTEIHLHO MEXaHU3Ma JIEHCTBUSA U
BOIIPOCOB, CBA3aHHBIX C OOECIieYeHHWEM BBEJCHHS Ipernapara U MPOCUM Bac MPEIOCTaBUTh
MH(pOpPMaIIMOHHOE MTUCHMO, C OTBETOM Ha CJIEAYIOIINE BOMPOCHI:

e OOmas undopmamus o upemapate HycuHepceH, myTH ero pa3pabOTKH, JaHHBIX
3((HEKTUBHOCTH, HMEIOIIMXCS Ha HAcTOAIMH MOMEHT. O COCTOSIHUM M CTaryce
npenaparta B Poccun Ha ceroHsAITHINI MOMEHT

e O ponu KoMmaHuM, (PyHKUMSIX W orpaHuueHusx. KoHTakTax, KyAa Bpayd HaIIUX
MAIMEHTOB CMOTYT oOOpamiatrbcsi B cliydae HEOOXOAMMOCTU TMOJIYYUTh Pa3bsCHEHUS
OTHOCHUTEJIBHO JIEKapCTBEHHOro Ipenapara HycuHepceH, a Takke KOHTAaKTax
TUCTPUOBIOTEPOB (€CIUM BO3MOXKHO), K KOTOPBIM MOTYT oOOpamarhkcsi Je4eOHbIe
YUPEXKJICHUS 110 BOIIPOCAM JIOTUCTUKH.

e OOGmas uHpopmanus o npenapare HycuHepceH, moka3aHHs U NMPOTHBOINOKA3aHUS K
npuMmeHeHno. KoMy mokasaHo mnpuMmeHeHue mpemnapata? MokeT M Tpenapar
Ha3HAYaThCs BpauoM JII0OOMY OOJIBHOMY C YCTaHOBJICHHBIM Auarao3om CMA unu ecth
OTPaHWYCHHUS MO BO3pacTy W Tumy 3aboneBaHus? JlocTarouHo 1M ISl Ha3HAYCHHS
mpernapar  KIMHUYECKH YCTaHOBJIeHHoro gaumarHoza CMA wim  HeoOxoauma
reHeTu4ecKkas Bepudukaius quardosa’?

e Moxer nu npenapat HycuHepceH MpuMeHsThCS TONbKO Yy ereit co CMA unu takxke y
B3pocibIX? MoOeT JIi mpenapar IPUMEHSTHCS Yy JIeTel, HYKIAIIMUXCS B JJIUTEIIbHON
BEHTHJISIIIMY JIETKUX WK jJedopmalreii Mo3BOHOYHUKA (B TOM YHKCIIE, C YCTAHOBICHHOM
METAJUIOKOHCTPYKITHECH ) ?

e Heobxoaumo 1 npoBecTr Kakue-m00 ocoOble TOMOIHUTENIbHbIE 00CIe10BaHUS TIepe]
MpUMEHEHHEM Tpenapara?

e B cBiI3u ¢ MexaHM3MOM BO3JEHCTBHUS mpernapara — 3aBUCUT JIM 3()(HEKTUBHOCTH
npenapata oT koiudectBa komuid SMN2 y  OGonbHOro (cormacHo JaHHBIX
ucciaenoBanuii)? HeoOXoauMo aM 3HATh TOYHOE KoiaudecTBO Komuid SMNZ2 s
npuMeHenust Hycunepcen?

e Kakum 00pa3om mpemnapaT MOKeT oMoub npernapaT 0onmsHoMmy CMA? D¢ dhekTuBHOCTD
npernapata B KIMHUYECKUMX HCCIENOBAaHUAX U KiIMHM4Yeckod mpakTtuke? Kakue
OTpaHUYEHUSI COTJIACHO MEXaHW3MYy JieHcTBUA npenapara? MoXKHO JH KJ1aTh BIUSHUS
TEpanuy TOJIbKO Ha JIBUTaTEeNbHYI0 (YHKIMIO WM OH BIMAET TAKXKE Ha COCTOSHUE
JIbIXaTEeJIbHON CUCTEMBbI?

e YacToTa u pexxuM npuMeHeHus mpenapara. C ydyeToM HEOOXOAWMOCTH JTUTEIBHOTO
MO’)KMU3HEHHOTO NPHMEHEHMsI IIpernapara € OINpPEAEIEHHOM 4YacTOTOM — MOYKHO JIU
IpephIBaTh JEYCHUE HA BPEMs U €CTh JIM JIaHHbIE O MOCJEACTBUSIX TAaKUX MEPEPHIBOB B
JEYEHUH M KakuM oOpa3oM IIpepBaHHAsl Tepanus MOXKET CKa3aTbCid HAa COCTOSHUU
narueHTa?
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e [lpenapar BBOAMTCA MHTpAaTEKaIbHO. B Kakux cuUTyanusx npenapar TEXHUYECKH HE
CMOXeT OBbITh BBEJIEH ManueHTy? MoryT a1 paccMaTpuBaThCsl MHbIE CIIOCOOBI BBECHMUS
npenapara, eciyd o0iacTh Ui CTaHAAPTHOTO BBEACHHS HEJIOCTYIIHA BBUIY TSAKEIOIO
CKOJIN03a WM YCTAaHOBJICHHON METAJNIOKOHCTPYKLUN?

e CymIeCcTBYIOT JIM HHCTPYKIUHU\ITYOJIHKAIAH JIJTSI OTICPUPYIOIINX XUPYPIOB 10 YCTAHOBKE
METAJUIOKOHCTPYKIMI C OCTaBJIEHHUEM «OKHa» B 00J1acTH, HEOOXOAUMOM ISl BBECHMUS
npemnapara?

e Kakue crTporne npOTHBONOKAa3aHWS K IPUMEHEHHIO mnpenapara? OTHOCUTEIbHBIE
IIPOTUBOIIOKA3aHusA? B KakuX COCTOSHUSAX BBEJICHUE MpenapaTa Jy4lie OTI0KUTh?

e bes3omacHbl MHOTOKPATHBIC NHTPATCKAJIbHBIC BBCICHUA npenapaTa?

o OOs3arenpHa JM aHECTE3Us NpPU MPOBEACHMM Tepanuu mnpenapatom Hycunepcen?
Kakue BuIBI aHecTe3WM OCTATOYHBI MU PEKOMEHJIOBAaHbl IPHU MPOBEAECHUU TEparnuu?
MoO>HO 11 TPOBOAUTH TepaNHio 0€3 aHEeCTE3MOI0THUECKOT0 MOCo0us?

e Kakue mo6ounsie 3¢(deKTsl MOTYT OBITh Ha (pOHE Tepanmuu npenapatroM HycuHepceH u
KakuM 00pa3oM MOXHO C HUMHU OOPOThCS (MPEAYNPEAUTh WIH CKOPPEKTUPOBAThH MPHU
BO3HUKHOBCHHH)?

e Ecrb n1u pgaHHBIE 1O COBMECTMMOCTHM C JPYTMMH IpenaparamMd, B TOM YHCIE
MOJJEPKUBAIOILIECH TEpANUK, paHEe NPUMEHSIBIIUXCA A1 KOppeKuuu cuMmntomoB CMA
(HampuMep, BaJbIpOeBas KHUCIOTA, calbOyTamosn, L-kapHUTHH U 11p.)? Moryt nm 3TH
npenapaThl MPoA0KATh TPUMEHATHCS Ha (oHe jeueHus: Hycunepcen?

e Moxer nu ObITh JedyeHue HycuHepceH OCTaHOBIEHO M BO3MOJXKEH JIM IMOCJE Hayaia
TEepanmuu TMpenaparoM TMEepexo]l Ha JIeYeHUWEe JAPYTUMU [penapataMud Ui
natoreHetuuecko tepanun CMA? W eciu na, To yepe3 Kakoe Bpems (pekKuM
BBIBEJICHUS MperapaTa U3 opranusma)?

e B xakux ximHukax B Poccun moxer ObITh mpoBeneHa tepanus? EcTh mu kputepuw,
KOTOPBIM JOJDKHBI COOTBETCTBOBATH KIMHHUKH, KOTOpble OyIyT JIEYUTH MAIMEHTOB?
bynyr 1nm ydpexnaeHus, paboTaromMe C I[penapaToM Kak-TO  CIELHAIbHO
JMIIEH3UPOBATHCA WM MTPOBOAUTHCS 00yueHHe paboTe ¢ mpenaparom?

o Kakue cnenumanuctel mo mnpouiit0 CMOTYT OCYHIECTBISTH BBEICHHE Mpemnapara?
JIOJKHBI JI OHH TIPOXOIUTH TOTIOJHUTENbHOE 00ydeHne?

o Kakum 00pa3om OyneT OCyIIeCTBISATHCS KOHTPOJIb KadyecTBa IpermapaTa U 3amuTa OT
noaenok? MoKHO JIM Kak-TO NMPOBEPUTHh OPUTMHAIBHOCTH Ipenapara u 0€301acHOCTb
BBEJICHUS IIEpe]l IpoLeypoil BBo1a?
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e KakuMm 00pazoM manmeHT MOXKET MpuodpecTd npenapar s npuMmeHeHus? Ecte au
KOMMepuecKasi CTOMMOCTh M JIOTUCTHKA JIJIsl TOKYTIKH MpernapaTa CeMbsIMU MallUeHTOB?

e byner nu npemnapaTr moctaBisAThCS BO Bce peruonHsl Poccum (Britowas PecnyOmuky
KpbiMm) 1 gocTyneH Kk IpUMEHEHHIO Ha Bee Tepputopun Poccuu noructuaecku?

bnaromapum Bac 3a BO3MOMKHOCTH, KOTOpPBIE MPEACTABISIOTCS HAIIMM OOJBHBIM CO
CIOMHAJIBHOM MbIIIEYHOU aTpoduell ¢ mnosBieHHeM B Poccuu mepBoro JekapCTBEHHOIO
npenapata s aedeHuss CMA u HazeeMcsl Ha CKOPEUIIAN JOCTYTI K TEPAIUu.

JUist Toro, 4roObl MalMeHTHhl MOIJIM JydYllle MOHUMAaTh HNEPCHEKTUBBI, MPEUMYIIECTBA U
OTpaHMYEHUsl TEpanuHu- HaM KpailHe BaXHO o00jaaarh HMHQOpMalueil, KoTopas MOMOKET
Ka)XJIOMy U3 HAac, BO B3aUMOJCHCTBUU C HAUIUMU JI€YalllUMU BpayaMU IPUHATH IIPABUIIBHBIE
pEILIEHHs 0 HaYaJIe U CPOKaxX Hayajla Tepanuu U JalbHENIIelH TAKTUKE JICUCHMSL.

OT UMEHH HalIero MalMEeHTCKOro COOOIIECTBA Mbl BhIpAaXKaeM HaJeXkAy Ha IJI0JJOTBOPHOE
COTPYAHMYECTBO Ha 0J1aro MAaIlMeHTOB M BbIpaKaéM I'OTOBHOCTh 00ECIEYUTh HEOOXOAUMYIO
MOJIJIEPIKKY C HAIIEW CTOPOHBI.

Mpbl uckpeHHe Hajeemcsi Ha sydmiee Oymymiee s Bcex ceMedd co CMA, *uBymux B
Poccum m BO BceM MHpe W BEpUM B TO, YTO COTPYAHUYECTBO MEXKIYy HUHAYCTPUEH H
MAMEHTCKUMHU COOOIIECTBAMU CMOXKET CIY>KUTh €111e OJHUM IIIaroM B 9TOM HallpaBiieHUHU!

C Hauny4IuMH NOKeJaHUIMH,

C yBakeHuem,

Jupexrop b® «Cembu CMA»

_ fll“ epmanenxo O.IO.



