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300aBOOXPAHEHME

leH poXKIeHU A

[eHHaa Tepanug ctanadvatle CnpaBaaTbCd CO CHN-
TaBLUVMWCS PaHee HensnednmbeiMy 3aboneBaHus-
MW PACTET YMCNO YCMELUHbIX KITMHUYECKNX nccne-
[0BaHU, BCe DONbLUE reHoTepaneBT4eckmx npe-
napaToB BbIBOAMTCA HA PbIHOK. Y NALVEHTOB C He-
n31e4rMbiM OONEIHAMM NOABNAETCS LLIAHC Bbl-
XNTb N BECTV NMOJTHOLIEHHYIO XU3Hb.

— UWHHOBaAUUN —

MauuneHT-cMannunk

Masrenbkas Katsa — MassInmka ¢ camoit
TSOKEJION U IIporpeccupytomeir Gpop-
MOM CIIMHAJIBbHOU MBIIIEYHOU aTpo-
¢um (CMA) 1 Tuma, MiIafieHIeCKon,—
or1abena Ha mIasax. DTa FeHeTHIeCKu
00yCJIOBIEHHASA [TaTOJIOTUA OyKBaJIb-
HO CheJlajia IeBOYKYy — IAIlUeHT CO
CMA yracaeT 13-3a IOpa)KeHU: HepB-
HOU CHUCTeMBI U IIOCTeIIeHHOM! aTpo-
¢um mprm. CMA BeI3BaHA MyTaryen
reHa SMN1, kotopsIii kogupyeT SMN
— 6eJIOK BBDKMBA€MOCTU MOTOPHBIX
HeHPOHOB. B pe3ysbraTe MyTanuy ren
SMN1 yTpauuBaeT cBo10 QyHKIIUIO, B
HY>KHBIX KOJIM4YecTBaxX OeoK He IIPo-
W3BOJIUTCA, IBUTATeIbHbIEe HEHPOHEI,
KOHTPOJIUPYIOIIYe CO3HATeIbHOR JIBH-
>KeHHe MBIIIII], OTMUPAIOT. [To cTaTucTy-
Ke GOJIBIIMHCTBO JIeTel C AUaTHO30M
«CMA» He IOXKUBAIOT [0 2 JIET U TOJIBKO
10% MOTYT OTMETUTD CBOM IBYXJICTHUH
106weil. [IpUIuHON CMEPTH CTaHOBST-
Cs1 THeBMOHUA, OCTAHOBKA CepAIa WIX
JIbIXaTesIbHas HefloCTaTOYHOCTh. bo-
Jie3Hb KaTu — TsDKestoe 1 cTpamnHoe 3a-
GosieBaHYe U3 IPYIIIIBI PEIKIX TeHeTH-
4yeCcKUX 6oJIe3Hel, KOTOpble BCTpeya-
IOTCA B O HOM CJIydae Ha 6—10 TbIC. HO-
BOPOXKZIeHHBIX. ExxeromHo B Poccnu po-
JKIaeTcs He MeHee 200 JieTeli ¢ pasiimd-
HbeIMU (popmamu CMA (Bcero ux IIATh).
[Tpu 3TOM MAI[UeHTHI, «<3aKOBAHHBIE»
B TeJle, He TePSIOT BO3MOXKHOCTU SICHO
MBICTUTh — WHTEJUIEKT OOJIBHBIX TI0JT-
HOCTBIO COXpaHeH.

CerofHsa MeIuIIMHA yMeeT JIEYUTh
nopsizka 300 reHeTUYeCKUX 3a60J1eBa-
HUY, ¥ MajsleHbKOU Karte moBessio: oHa
TIOJy4YIJIa Hy)XKHOe JIeueHre BOBpeM: 1
IPOJOJDKAET XKUTh. ECyin paHbIIe rany-
€HTaM, KOTOPbIe CUNTATINCh HeU3JIedn-
MBIMU U YMUPAJIU B PAaHHEM JIe€TCKOM
BO3pacTe, ObLIA IOCTYITHA TOJIBKO CUM-
TITOMaTHUJecKas Tepallus, HallpaBJeH-
Has Ha IIOJ|/lepyKaHue U peabUINTaIINIO,
TO TIOCJIe TTOSIBJIeHUA IIATOTeHeTIIeCKO-
TO JIe4eHIsI, K KOTOPOMY OTHOCHUTCS T'eH-
Has Tepamus, IpHU psfie MaToJI0TUi oS-
BIJIACh HAJIEXK/IA HA IPAKTHIeCKY ITOJT-
HOe KJINHIYeCKoe U3jledeHre.

B MHpe HacUUTBHIBAeTCs 7 ThIC. Pefl-
KHUX GoJie3Hel, GOJIBITUHCTBO U3 KOTO-
PBIX UMeEIOT TeHeTHYEeCKYIO 06YCIOB-
JIEHHOCTB: UX IPUYNHBI — U3MeHeHMe
crpykryps! JHK, To ecTh MyTanus re-
HOB. [eHeTHYecKue 3a00IeBaHUA CBA-
3aHBI C TIOJIOMKOM TeHeTUIeCKOro all-
T1apara, OTBEYAIOINero 3a HacJIe/[CTBeH-
HOCTb. Y>Ke CerOfHA MeJUKU C IIOMO-
11bI0 epMeHTO3aMeCTUTe/ILHOM Tepa-
TIMH YCTIeNITHO JIedaT BPO)KIAeHHOe TeHe-
THYeCKoe 3abosieBaHre — 60s1e3Hs [o-
1I1e, B OCHOBe ero JieXkaT MyTalliy reHa
DIIOKOIIepeGpo3uasbl. [eHHOM Tepa-
MINU MOJJAeTCs peikas Hacle[CTBeH-
Hasl IIaTOJIOTHsA, BhI3bIBaeMast MyTallu-
eii reHa RPE65, amaBpo3 JleGepa (mu-
crpodus ceTdaTKu). i leyeHUA 1Ia-
[IMeHTy NIPAMO 4epe3 [JIa3Hoe A0I0KO
3a CeTIATKY BBOJUTCS PACTBOP C TeHEeTH-
YeCcK’ MOAU(UIIPOBAHHBIM BUPYCOM,
KOTODBIH HeceT B cebe «IIPaBUJIbHBII
reH RPE65. Camoe pacripocTpaHeHHOe
Ccpesy BCeX HaIeACTBeHHBIX 3aboire-
BaHUU, BO3HUKAIOIIIee 13-3a MyTalluii B
reHe CFTR,— MyKoBUCIII/I03 — COBpe-
MeHHas HayKa IIpeJijlaraeT JIeYUThb KOp-
pexropamu CFTR.

FleHHbIN BbI3OB XXI Beka

Ecm gia XIX Beka MOBOPOTHBIM MO-
MEHTOM B Pa3BUTHU METUITUHBI CTATI
BaKIIUHEI, B XX BeKe — aHTHOMOTUKH,
TO B HbIHEIITHEeM CTOJIETUN TAaKUM WH-
HOBAITUOHHBIM (JIATMAHOM CTaJIa TeH-
HasA UHXeHepus. PoxxnenHasa B 1970-x
ro/laX B AMEePUKAHCKUX JIJAGOPaTOPHUAX,
OHa ITPONIUIA JJOJITUH Y TPYAHBIH ITyTh,
TIOJIHBIY IIPOPBIBOB U opakeHUH. Ee
pasBUTHE COIPOBOXKAAIU U OTPAHU-
YUBAIA BCEBO3MOKHbBIE STUYECKUe JU-
JIeMMBI paKTU49eCKu Cpasy Iocje To-
TO, KaK OHIOJIOTH U3 IBYX BEYIIVX YHU-
BepcuteToB — bottep u3 Kamudopuuit-
ckoro B Can-Ppannucko u Crariu Ko-
5H u3 CToHMOPCKOTO — 0OHAPYKU-
JIU SIBJIEHUE IIPSIMOTO TIepeHoca ppar-
MenTtoB JJHK oT ofHOM GaKTepuu Ku-
IIIeYHOM MAJIOYKU K IPYTOH TP HeIlo-
CpeJICTBEHHOM KOHTAaKTe 3TUX KJIeTOK
U CO3[IaJIU ITePBBIM TPaHCTeHHBIH Opra-
HU3M. byM reHeTU4eCKON MeIUITHBI
HavaJICsA ITOCIe CIydas IIOJTHOTO BBI3/I0-
POBJIEHUA IAIIEHTKY, POXKIEHHOH 6e3
uMMyHUTeTa, [llanTu JIleCUIbBEI C CUH-
JPOMOM KOMOUHUPOBAHHOTO UMMY-
HozmedunuTa. BOIBHOU KOJIOIU NHBEK-
Y HopMasbHOTO reHa ADA (0Ge Bep-
cuu reHa ADA y Hee ObUTH OPaKOBaH-
HBIMU), UCKYCCTBEHHO BCTPOCHHOTO B
BUPYC repIieca.

C TeX TIOp MeJIUKH y’Ke HAyIUIUCh
UCIIPaBJIATH AepeKThl TeHOB, BBI3BaH-
HbIe MyTalluAMU B cTpykType JHK mn
nopaxenueM JJHK Bupycamu, ¢ moMmo-
LIBIO BBEJIEHU B OPTaHNU3M HOBBIX Te-
HeTUYeCKUX KOHCTPYKIIUH, CIIOCO6-

HBIX BOCCTAHOBUTB WJIN 3aMEeHUTB Jie-
(bexTHBIH reH. CerofiHs UMEHHO 3Ta 06~
JIACTh MeIUIIVHBI CIUTACTCS OTHUM U3
TIepCIeKTUBHBIX METO/IOB B 6OpBbe ¢
TKEIBIMU TeHeTUIeCKUMU U PeIKU-
MU 3a60JIeBaHUAMH.

ITo cnoBam WwieHa-KOppPeCIIOHeH-
Ta PAH, r1aBHOTO BHEIITAaTHOTO CIIe-
LIMINCTA TI0 MeJUIIMHCKOY TeHeTHKe
Munszapasa PO, nupekropa Menuko-re-
HeTHYeCKOT'0 HayYHOTO IIeHTpa MM. aKa-
nemuka H. I1. Boukosa, Cepres Kyriesa,
TeHHasl TepaItusa — 3TO He IIPOCTO Jie-
KapCTBO, a Ilesias TeXHOJIOTHuA: «B coB-
pPeMeHHOH MeUIINHe eCTh TaKoe II0-
HATHe, KaK TeHOTepaIleBTHIeCKIH Jie-
KapCTBeHHBIN Iperapart. [To cyTu, oH
COCTOUT U3 ABYX YacTel. [lepBas 4acTb
— 9TO BEKTOP, KOTOPBI ABJIAETCS HECy-
el KOHCTpyKIue. OH JoCTaBiIAeT Te-
palneBTUYeCKU FreHeTUUYeCKUN MaTe-
puyai B KJIeTKU-MUIIeHH. Bropas yacts
— 9TO COOCTBEHHO HOBBIH IeHeTuJe-
CKUI MaTepuasl, a UMEeHHO TOT I'eH, Jie-
(beKT KOTOpOro ecThb y nanyeHTa. [lonar-
HO, 9TO BCe He TaK IIPOCTO: CYIIeCTBYIOT
pasHble BeKTOPHI, TeHHble KOHCTPYK-
MY, BO3SMOKHOCTHY YCHJIEHUA aKTHUB-
HOCTU TeHOB. TeM He MeHee y»Ke JJOKa-
3aHO, YTO TaKoe JiedeHre 3Q(YeKTHUBHO).

Jlvpexrop MHCTUTYTa IIepUHATOIIO-
ruu U neguarpuu Llentpa AnMasoBa
Bpau-niefuatp TaTbaHa [lepByHUHA OT-
MedJaeT, ITO C KJIMHIIeCKOU TOIKY 3pe-
HHA TeHHas Tepanys, KOTopas BKJIIoUa-
eT B ce6s1 HeCKOJIBKO IIO/IXOZIOB K M3Me-
HEeHUIO TeHeTNIeCKOTO MaTepraa; 3a-
MeHa MyTHUPOBAaHHOTO I'eHa, ero Kop-
peKIusa Wi fobaBieHue «30POBO-
ro» reHa, Crtoco6Ha OCTAHOBUTH U J1a-
>Ke 0OpATUTh BCIIATH TeUeHe 3a60te-
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JIAapOB Ha Pa3pabOoTKU, TIOITOMY ¥ IIpe-
IIapaToB KOCMUYECKHUe IIeHbl U OHU
Jarnie BCero IMomnafaioT B PpeUTHHT ca-
MBIX JIOPOTUX JIEKAPCTB MUPa — Pedb
WUJIET O COTHSX THICTY U JIaYKe MIJLINO-
HaX Z0JUIapoB 3a JieKapcTBo. Hampu-
Mep, TeHOTepaIlleBTUIeCKUI IIperapaT
TSI JIeYeHVIST BpOYKIEHHOTO 3a60J1eBa-
HUS KPOBHU, IIPU KOTOPOM Y ITaIlyieH-
TOB CHIDKAETCs CIIOCOGHOCTD BhIpaba-
TBIBaTh TéMOIIOOMH, CTOUT $1,77 MIIH,
IleHa IIPerapaToB /I JIeYeHUs OHKO-
TeMaToJIOTMYeCKUX 3a00JIeBAHUHA C I10-
MOIIIBI0 TEHHOMOAU(DUITMPOBAHHBIX
T-KJIETOK C XMePHBIMHU pellelTopa-
My a"TUreHa (CAR-T) Bappupyercs oT
$373 ThIC. 10 $475 THIC., U1 9TO 63 yueTa
OTPOMHEHIINX PACXOIOB Ha TOCIINTA-
Jmm3anuio. CTOMMOCTD ITperapaTosB It
sedeHuss CMA pa3HUTCA ellle CUIbHee:
OJTHA JT03a TIperiapaTa JyIsi peryJIapHoO-

CerogHsa MmeguuuHa yMeeT JIeuYnTb
nopsaaka 300 reHeTu4yeckmnx 3abonesaHum,
nmaneHokoun Kate nose3sno:

OHa NnoJsly4nJia Hy)XKHOE Jie4eHne BOBpeMs

M NPOAOJIKAET XUTb

BaHUsA. «XOTA reHHas Tepalus u3yda-
JIACh JeCATAIeTUAMU, TOJIBKO B ITOCTIE]I-
HYe IoZibI ObUIN JOCTUTHYTHI BIT€YATIIA-
IolIVie KIMHIYeCKHe JOCTIKeHUS B JTe-
YeHUU PAfA HaCIeICTBeHHBIX 3a60I1e-
BaHU»,— OTMeYaeT dKCIIepT.

Ycmex reHHBIX IIpeIapaToB B TOM,
YTO OHU He MEHAIOT TeHOM 4YesIOBeKa,
4Yero paHee ONacaJuCch yueHble, Korza
OBLITY IIOIBITKY YCTPAHUTH CAMY (I10-
JIOMKY» TeHOMA, YTOYHseT 3aBefyIo-
as ICUXOHEeBPOJIOTUYeCKUM OTAesIe-
HueM N°2 HayuHo-uccie10BaTesIbCKO-
TO KJIMHUYeCKOTo MHCTUTYTA ITeJiha-
Tpuu uM. akazemuka IO. E. Bensruie-
Ba Bpay-HeBpoJIoT CBeTyIaHa ApTeMbe-
Ba. <Ta TeHOKOppeKI¥A, KOTOPasd Cyle-
CTByeT B PaMKax HOBOW TeHHOU Tepa-
II1H, He B/IsIeT Ha BeCh TeHOM desIoBe-
Ka. BBeleHHasA reHHAss KOHCTPYKIINSA 32~
MelnaeT QyHKIMIO lepeKTHOTO TeHa, B
pesyJIsrare IIpoAynupyeTcs GeJIoK, He-
00XOAMMBIN OpraHu3My. TAKUM 00pa-
30M, HOBBIM I'eH QYHKIIOHUPYeT BMe-
CTO TIaTOJIOTMYeCKOTO, CJIOMAaHHOTO Te-
Ha, He U3MEeHsAA CTPYKTypy reHoma. Ta-
Kas KOHCTPYKIIMA 6e30I1acHa JyIA 9eJIo-
BeKa 1 He OyzieT I1epe/iaBaThCs IIOTOMCT-
BY»,— IOsACHsIeT Bpay-HEBPOJIOT.

Bpauu Bce ke OTMeYaloT, YTO IIpU
JIeYeHNY TeHeTUYeCKUX 3a00IeBaHUH
OCTpee BCTaeT PAJl STUIeCKUX BOIIPO-
coB. «<Hampumep, He0OXOAMMO OIIpe-
JIeJIUTh TPAaHUIIBI pasIyallleHusa MeJu-
IUHCKON nHbopMaryy. [TaryeHT ¢ au-
AarHOCTMPOBAHHBIM I'eHeTUIEeCKUM 3a-
GoJieBaHIEM MOXKET He XOTeTh CTaBUTh
B M3BECTHOCTD POZICTBEHHUKOB, & OHU
TI0/IBePraloTCsI PUCKY 3a00JIeBaHUA.
Kpowme Toro, He06X0IUMO CTPOroe pe-
IaMeHTUPOBAaHNe IIPOBOJUMBIX HC-
CJIeIOBAHU, YTOOBI HICKJIIOIUTD HeTIpa-
BOMepHOe UCIIOJIb30BaHUe TeXHOJIO-
U pelaKTHPOBAHUA TeHOMay»,— IT0JI-
yepkuBaet TarbsaHa [lepByHUHA.

Joporoii reHHbI Xupypr
B Mupe cerofHs 3apeTUCTPUPOBAHO
TopsAAKa ecsATU reHoTepalleBTUYe-
CKHX IIPeIIapaToB, ellle COTHU IIPOX0-
JIAT BTOPYIO U TPeThIO (ha3bl KIMHIYIe-
CKUX UCIIBITAHUM, B TOM uucie B Poc-
CUH, a 3TO OUeHb GJIM3KO K IPaKTH-
YeCKOMY IIPUMeHeHHUI0. B ocHOBHOM
peus o IpemapaTax AJid JiedeHUA Ha-
CJIeICTBEHHBIX 3a00JI€BaHUN: CIIU-
HaJIbHOW MBIIIEYHOU aTpoduu, Au-
cTpoduu ceTyaTKu U APyrux. boiee
TIePCIIeKTUBHEI B JIeUeHUN TaKUMU
mpemnaparamu mopsizka 500 3a6oseBa-
HUU, KOTOPbIe OTHOCATCSA K HACJIeZCT-
BEHHBIM 00JIe3HAIM 0OMeHa BeIlecTs,
KpoBH. [eHOTepamneBTUYeCKHE TIOJX0-
JIbI IPUMEeHSIOT U JJIA JIedeHUsI OHKO-
JIOTUYECKUX 3a60JIeBaHUI.
Pa3paboTKa BBICOKOTEXHOJIOTHY-
HBIX JIEKApCTB TeHHOU Tepaluu —
JIOJITUH 1 peCcypco3aTpaTHbIH IIPOIiecc.
KomnaHuu GBIOTCA 32 pe3yJIbTaT Jecs-
TWIETUAMU U TPATAT MUJUIMAPABI L0JI-

rO BBeZIeHUA Ha IIPOTHKEeHUH KU3HU
HareHTa CTOUT OKOJIO $125 ThIC., a 11e-
Ha OJHOKPATHOH TepaITuy JOCTUTAeT
$2,125 MJIH B CTpaHax, IJie Ipernapar
3apeTUCTPUPOBAH — CETOJHS TO Ca-
MoOe ZIOpOToe JIEKapCTBO B MUDe.
JMCKyCCUOHHBIN BOIIPOC LIeHOO-
Opa3oBaHUs HAa TeHOTePATIeBTUYeCKIe
IIpernaparsl CTaJl TAKUM HeCIIPOCTa:
JUIA IIPeIapaToB HOBEMIIIero IIoKoJIe-
HUA He TIOXOUT MOZIeIb PacdeTa CTo-
MIMOCTH, OCHOBAaHHAs HCKJIIOYNTETTFHO
HA IIPOU3BOJCTBEHHBIX 3aTPATaX, TAaK
HaszbpIBaeMmas cost-based pricing. Ha
caMoM Jiejte, laxke CpeZiy «OOBIYHBIX»
HU3KOMOJIEKYJIAPHBIX U OGHOJIOTHYe-
CKUX IIPerapaToB KaK MHOCTPAHHOTO,
TaK ¥ POCCUIICKOTO IIPOU3BOZICTBA HEM-
HOTHe IPOJAIOTCA 110 IleHe, KOTOPast
BKJIIOYAET TOJIbKO Ce0eCTOMMOCT IIPO-
M3BOZCTBA M1 MUHUMAJIBHYIO HaIleH-
Ky. Kak mpaBmiIo, 310 IIpenaparsl, Ko-
TOpBIe MEeIOT B COCTaBe OTHOCUTEb-
HO IIPOCThIe KOMIIOHEHTSHI, IIPUCYTCT-
BYIOT Ha PBIHKE JIOJITHe TOJIBI U ITPOZIa-
I0TCS B OOJIBININX 00heMaX, WIH IIperia-
PaTsl, IIeHbI Ha KOTOPBIe KeCTKO Pery-
JINPYIOTCA He3aBUCHMO OT KOJIeOaHUI
€e6eCTONMOCTH — B 3TOM CJIydae ObIBa-
€T TaK, YTO IIPOM3BOAUTEIb HAYMHACT
IPOZABATh IIperapar cebe B yOBITOK 1
B KOHIIE KOHIIOB BBIBOJTUT €T'0 C PhIHKA.
JUIsT MHOTHX IIperapaToB JaBHO
IIPUMeHAEeTCI MOZesb I[eHo06pa3o-
BaHUSA, OCHOBAHHAS Ha ITOTEHITUATIb-
HOH IIEHHOCTH, KOTOPYIO TePaIIys MO-

HOTO TUIIA 3aHUMAaeTCs TAaKXKe POCCUH-
ckas papMroMnanus «buokamy. OgHa-
KO TI0Ka CPOK T'OCYAApCTBeHHOM peru-
CTpaIlUU U BBIXOZIA Ha PHIHOK OTeUeCT-
BEHHOT0 JIEKapCTBa [y JedeHuss CMA
onpeziesieH Ha 2026 rof,. Tak 4To y ame-
PUKaHCKOTI'0JIEKapCTBa eCTh BCe IITAHChI
CTaTh IIepBHIM B Poccru 3aperncTpupo-
BaHHBIM IIPeIapaToM TeHHOU Tepaluu
— JIOChe Ha PerUCTPAIHIO ObLIO IT0/a-
HO B MuH3pas B utosie 2020 roma. Celt-
4ac JIEKapCTBY IIPUCBOEH OPPaHHBIN
CTaTyC, 4TO IIO3BOJIAET 3aITyCTUTD IIPO-
LIeCC YCKOPeHHOM PerucTpariuy — Oy-
JIyT 3aCIUTaHBI Pe3yJIBTaThl MCCIIeIOBA-
HUU B IPYTUX CTpaHaX Ha OCHOBE OITU-
CaHMA METOAMK. I KOMITAaHUU-Pa3pa-
60TYMKA 3TO OBLJIO KPUTUIECKU BAXK-
HO — IIpeIapar IIpeCTaBiaeT CO00n
MIPOJYKT ITePCOHATN3UPOBAHHON Me-
JUIVHBI, KOTAA UHBEKIUA CO3[aeTCs
IO/, Hy>KJ[bI KOHKPETHOTO IaI[leHTa.
[Tpu CcTaHZAPTHOM rOCYAAPCTBEHHON
PerucTpanyy OH JIOJDKeH IIPONTH 0051
3aTeJIbHYIO 10 POCCUMCKUM 3aKOHAM
9KCIIepPTH3Y KauecTBa 00pa3IioB. Takas
nponenypa I CeMU-IeCATU YIIaKo-
BOK 060#eTcs GapMIIPOU3BOJUTEITIO
B $16-20 MUTH — 3TO (PaKTHIECKHU I1OJIO-
BHHA FOZOBOM IOTPeGHOCTU CTPAHEL B
2020 roxy. Kpome Toro, B Poccrn citox-
HO HalTH CepTUOUIMPOBAHHYIO JIa60-
paTopuio, KOTopasi GBI CMOIJIA IIPOBe-
CTH 3KCIIePTHU3Y KadyecTBa 0OPa3IoB.
«IIpOM3BOACTBO TAKUX IIPENapaToB U
IIyTh UX K MaIlMeHTy CyIeCTBeHHO
CJIO)KHee, YeM Y HU3KOMOJIeKYJIAPHBIX
1 GHOJIOTHYECKUX JIeKapCTB. V36bITOY-
Has IPOLielypa MX BbIXOJA HAa PPIHOK —
3TO IIpo6JIeMa He TOJIBKO OJJHOT'O JIEKap-
CTBA, a BCeX BBICOKOTEXHOJIOTMIHBIX
IIperaparoB Iofo6Horo Tuma. Heo6xo-
JIIMO U3MeHUTb CCTeMy OlleHKU KaJe-
CTBa reHOTepareBTUIeCKUX IIperapa-
TOB IIPU TOCYZ,APCTBEHHOM PerucTpa-
LIWY Jy1 ee KOPPEeKTHOH paboThl),— OT-
MeyaeT pa3paboTIHK IIperapara.

TpaekTopusa

Ha Bbi3gopoBJieHUune

C nosBIeHMEM BBICOKOTEXHOJIOTHY-
HBIX JIEKapCTB B JIEYeHUU HeU3JIeIH-
MBIX 3a60JIeBaHUI HACTYIIMJIA HACTO-
AIIasg 3110Xa PEeBOIIOIUY, OTMEYaroT
9KCIIepThL. < MBI ITepeX0/IIM OT HeU3JIe-
YUMOTO 3360IeBaHMA K HOBBIM, GOJIb-
IIIM BO3MOKHOCTSIM, K 6ostee ahdex-
TUBHOU 60pwbe c 3abosieBaHUEM, a
3HAYUT, K GOJIBIIIEI OTBETCTBEHHOCTU
U GOJIBIINM OXKUIAHUAM. CerofHs HO-
Bas Tepalus, HOBas 3pa i OOIBHBIX
CMA 3aCTaBJISIOT HAC Oy MaTh, IIPHU-
CIIOCOOUTHCA U aJAIITUPOBATHCA BCEX
BMeCTe: U [TalleHTOB, U Bpayel — K
HOBBIM YCJIOBUSAM GOJI€3HU»,— T'OBO-
put gupektop porzma «Cempu CMA»

B mupe cerogHsa 3apermctpmpoBaHo
nopsaka gecaTureHorepaneBTU4eCcKux
npenapartoB, eLie COTHU NPOXOAAT
BTOPYIO U TPETbIO Pa3bl KIIMHNYECKMNX
UcnbiTaHUN, B TOM Yucne s Poccumn

JKeT IIPUHEeCTH ITalleHTy, OOLeCcTBy U
CrcTeMe 3/[paBOOXPAaHeHU B JJOJITOC-
POYHOU IlepcreKkTHBe,— value-based
pricing. B pacdyeT usyT MHOTOUNC/IEH-
Hble (papMaKOdIKOHOMUIecKre GaKTo-
PBI: CPaBHUTEJIbHAA IIPOJOJIKUTEIIb-
HOCTB JKU3HH ITaIfeHTa 6e3 Tepartuy 1
C Heli, KaueCTBO JKU3HU YeJIOBeKa C 3a-
GoJieBaHMEM U €T0 CEMBH, IIOT€PU T'0-
CyIapCTBa, CBA3AHHBIE C HETPYIOCIIO-
COOHOCTBIO TTAIIeHTa ¥ HeOOXOLUMO-
CTBIO IIOCTOSHHOTO YXOZIa 32 HUM, CPaB-
HUTEJIbHAA CTOUMOCTD TAJUTUATUBHOMN
TIOMOIIY, IOJIeP)KUBAIOIIEro jede-
HFA Y OJHOKPATHOM Tepanuu. [y je-
KapCTBa, KOTOPOEe MOYKeT U3MEHUTH Te-
yeHUe 3a00JIeBaHUE WX OCTAHOBUTD
€ro IPOTPEeCCHIO B Pe3ysIbTaTe OJHO-
KPaTHOTO IIPUMeHeHUs], TAKOU ITOAXOT,
CYUTAETCS ONIPABAAHHBIM.

[TepBBINl TeHOTepalleBTUYEeCKUN
mmpernapar 6Bl 3apeTUCTPUPOBAH B
CIIIA u omo6peH mst 60abpHBIX CMA
BO3PACTOM JIO 2 JIeT. Pa3paboTKOI BBICO-
KOTEXHOJIOTMYHOT'O IIperiapara 1rozo6-

Ousbra lepmanenko. «Celfyac mpakTu-
YeCKHU BCe IIpelaparTsl, KOTOPbIe yKe
CYIIeCTBYIOT, ¥ Te, KOTOPbIe Ha II0JX0-
Jle, IIOKa3bIBalOT CBOIO JOCTATOYHYIO
a(ppexTBHOCTH. MOXKHO CKa3aTh, YTO
y4eHble Halllylalau To, 4yTo OyzeT pe-
AJIBHO U3MEHATh TedeHre O0JIe3H!U, Me-
HATb QpeHoTUIIEI CMA, IpejoTBpalaTh
WHBaJIUIU3aIUI0 WU YMEHBIIATE ee
CTeIleHb»,— FOBOPHUT BPay-HEBPOJIOT
CBemyiaHa ApTeMbeBa.

TouHOe YHCIO GOTBHBIX CITMHAIb-
HOU MBILIeYHOM aTpodueit B Poccun
HEN3BeCTHO, IIOCKOJIBKY OQUITHATD-
HOTO IepevHs HeT. [1o JaHHBIM QOoHAA
«Cempu CMA», 244 mraniuenTa 13 1012
YeJIOBEK IOJTyJIaroT TePAIINIo GJIaroza-
Ps1 6eCIUIaTHBIM TYMaHUTapHbIM IIPO-
rpaMMaM IIPOU3BOJUTeNIe — IIpo-
rpaMMaM TaK Ha3blBaeMOTIO JOPeru-
CTPALIMOHHOTO IOCTYIIA K IIpeIiapaTaM,
a TAKXKe TOCYIapCTBEHHOMY OIO/LKETY,
6JIATOTBOPUTENEHBIM OPTaHU3AIUAM
U 4aCTHBIM JinIaM. M3 Hux 104 nipu-
HUMAIOT SKCIIepPUMeHTaIbHEBIe IIperia-

partsl, 130 — «CriuHpasy», eIMHCTBeH-
HBIN 3aperMCTPUPOBAHHBIN ITperapaT
B Poccun, emje 20 4esoBeK MOIYyIUINA
TeHHYIO TepaIluIio.

«Hu oz mpeTiapar He CriocobeH 13-
6aButh 60sibHOr0 CMA o CMA HaBcer-
Ja. OTHAKO eCJIN JIeKapCTBa CTaOMIIN3Y-
PYIOT €T0 COCTOSTHHE — 3TO YKe O4eHb
KpPyTOI pe3ynbsTaT. Ho MBI BUAMM, 4TO
Tepanus IPUHOCUT U yilydlleHus. biia-
rofiaps Je4eHUI0 HOBBIMU IIperiapara-
Mu 3a60JI1eBaHNe MeHseT TPAeKTOPHIO
— JlaXke CpeJld CTaTUCTUYeCKUX JaH-
HbIX Ipu CMA 1 THIIa, KOTOpble HUKOT-
Ja IoKe He CUIAT 6e3 JIedeHs U Jallle
BCEro He Y/Iep)KUBAIOT FOJIOBY U ITOTMOa-
10T B 85% CJIy4aeB B BO3pacTe /10 2 JieT,—
TIOABJIAIOTCSA TOKA3aTeN! , XOIUT C TIOJI-
JIeP>KKOU“, ,CUIUT CAMOCTOATEIbHO
6e3 mozpmepkku“, Elle HeCKOIBKO JIeT
Ha3aJ1 3TO He OBbLII0 BO3MOKHBIM»,— OT-
MevaeT Onbra [epmaneHko. [1o ee cio-
BaM, TOBODS O Tepanuu B OyayiieM, y
TIaIveHTa ¥ Bpaya JOJDKeH GBITh BEIOOD
U3 JIEKapCTB, TI09TOMY JIeKapCTBa, KO-
TOPBIe yrKe JOKA3aIH CBOIO b PeKTHB-
HOCTh HeOOXOIMMO PEeIHCTPUPOBATh B
Poccuy, mofruepKuBaeT sKCIIepT.

«f TogyHO 3Hal0, YTO 15 /leTeli B pa3-
JIMYHBIX yIpeXxAeHUAX Poccun 1 3a py-
6eKOM IIOJIYYIIJIH IIperapaT TeHHOU
Tepanuu i iedeHnss CMA. Mory cka-
3aTh, YTO Pe3YJIBTAaThl OOHAIEKUBAIO-
mue. Y Tex IaIjieHToB, KTO IPUHUMa-
€T JIGKapCTBO B TeUeHHeE IIePBOTO rozia
’KU3HU, HeHPOHBI He TOIBKO He IIOTH-
6aroT, HO ellje ¥ pa3BUBaOTCA. [loce
NIpUMeHEeHUs IIpelapara ecTh CTabu-
JIM3alyia MOTOPHOU QYHKIMHU U OTMe-
yaeTcs ee yily4diieHue. Elfe moka mano
JIAHHBIX, HO JJa’Ke Te JaHHbIe, KOTOPhIe
MBI yoKe TTOJIy4UJIN, He MOTYT He pafio-
BaThb U JaKe BOCXUIIATH),— FOBOPUT
Cepreti Kymies.

Bcero ¢ Hadasila MpUMeHeHUs IIpe-
Iapara JiedeHue IIoIyqwiu 6osree 600
MaIKeHTOB II0 BCeMy MUPY, BKJI0Jas
TIpUMeHeHNe B paMKaxX KIMHUIeCKIX
HCcIeJoOBAaHUM BcexX Qas, IporpaMmy
YIIPaBJIAEMOTO JOCTYIIA (TeHCTBYeT B
CTpaHax, I7e IIperapar He 3apeTuCTPH-
POBaH, U II03BOJIAET H6eCIIaTHO Pac-
npegenuTs 1o 100 103 mpenapara B Te-
4JeHMe ro/ia), a TAKKe KOMMepUecKoe
npuobpereHue. B Poccuu nperapar
TI0Ka He 3aPeTUCTPUPOBAH, €TI0 BBO3AT
TI0 >KM3HEHHBIM ITOKa3aHUAM JIJIA KOH-
KPEeTHBIX IAI[eHTOB I10 PellleHUIO Bpa-
yeGHBIX KOMUCCUH U IPU 000PEHUH
Munszapasa PO.

Pacno3Hatb BOBpeMmMSs
VicceoBaHUA IIOKA3bIBAIOT, YTO JIe-
yenre CMA maeT MaKCUMaJIbHBIN 3¢-
(beKT, Korza OHO HAuMHAeTCs Ha JI0-
CHMIITOMAaTUYeCKON CTaZl — B 3TO
BpeM: HU POJUTENH, HU Bpadyu He BU-
JIAIT KIMHUYEeCKUX IIPOsIBIeHUHN. YeMm
paHbllle HAYMHAETCA JIedeHre, TeM 3¢-
(dexTuBHee Oy/ieT JTI000 ITperapar 13
VIMEIOIINXCS Ha CeTOTHANTHUHN JIeHb.
«Korza pe6eHOK HauMHAeT IIOJY-
4aTh JIeYeHHe JI0 TPeX MecALeB, y He-
TO ITOSIBJISIETCS BO3MOKHOCTB IIPUOGpe-
TaTh, & He TePATH ABUTATe/IbHbIC HABBI-
KH, IIOABJIAETCA CIIOCOOHOCTD CUIETH,
CTOATD, XOAUTH. MHOTO€ 3aBUCUT OT
(YHKIIMOHAJIBHOTO CTaTyca IaIlieHTa,
OT TOTO, KOI/Ia ZIeGI0THPOBAIO 3abote-
BaHue. Eciu peGeHOK yKe UMeeT IIpo-
apieHuss CMA 1 MHOTO 4ero IoTepsiI
B MOTOPHO-IBUTaTeIbHOM ILIAHE, Y He-
TO UMEIOTCSA [TapaINiH, TO BBeJleH1e
eMy reHHOH KOHCTPYKIIH OCTAHOBUT
ru6eb MOTOHEMPOHOB, HO BOCCTAaHO-
BUTHCS eMy OyZIeT TsDKeIee U Y K&K/J0To
pebeHKa Oy/ieT COOCTBEHHBIH peabu-
JINTAIIOHHBIN [TOTEHIINAJI BOCCTAHOB-
JIEHUs. DTO KaK I10CJIe MHCYJIbTA M
TPaBMBI: YaCTh HEPBHON CUCTEMBI I10-
paKeHa, U Tellepb HY)KHO IIPOBOJUTH
AKTUBHYIO PeabIINTAIUI0»,— PACCKa-
3bIBaeT Bpad-HeBposior CBeTIaHa ApTe-
MbeBa. OTBeT Ha peabIINTAIUIO IIPU
CMA y Bcex pa3HbIl, yTOYHAET Bpad,
IIpY 3TOM 4eM MJIafine peGeHOK, TeM
GoJIbIIIe Y Hero BO3MOKHOCTEH BOCCTa-
HOBUTHCA. KTO-TO MOYKET BOCCTAHOBUTb
U IpUO6PeCTH HOBbIe HABBIKH, YaCTh
JleTell OCTaHyTCA C OTPAHUYEeHHBIMU

JIBUTATETbHBIMU BO3MOKHOCTSIMU, HO
Y HUX IIOSBUTCS BO3MOKHOCTD He TOJIb-
KO JKUTh, HO U JKUTh Ha KaYeCTBEHHO
HOBOM ypOBHe, yTOYHseT Bpad.

IIpo6GyieMa B TOM, YTO BBISIBUTD Ma-
JIBIIIEH, 60bHBIX CMA, 0€3 Crieraib-
HBIX UCCJIeOBAHUI HEBO3MOXKHO. Jle-
TH, ¥ KOTOPBIX yKe IIPOSBUJIUCH I1ep-
BBIE ITPU3HAKU 3a60JIeBaHUS, a CIIe-
IMJINCTHI II0/I03PEeBalOT ero reHeTu-
YeCKyIo IIPUPOY, HaIIPaBJIAIOTCA IIpe-
VMYIeCTBeHHO B MeInKO-TeHeTHh4e-
CKUY HayyHBIN IIEeHTP UM. aKaJeMU-
ka H. I1. BoukoBa. Tam M IpOBOZAT Te-
HeTUYeCcKoe TeCTUPOBaHUe IS MoJIe-
KYJIAPHOTO ITOATBEePXKAeHUA NN CHA-
A grarno3a «CMAy. [TyTh K ycTaHOB-
JIEHUIO TUATHO3a Y MHOTUX ITAITUEeHTOB
cocTaBJisieT MHOTO MecsAneB. Hanpu-
Mep, poautenu Katu ysHanu, 4To fe-
BouKa 6osibHa CMA, B IeBATH MeCALEB
— CITyCTA YeThIpe MecAlla I1ocJIe TOro,
KaK 3a0WIU TPeBOTY U 06PaTUINCh K
BpavyaM, 3aMeTUB, YTO y IIATUMEeCTI-
HOM MAJIBIIIKHY CJTA0eHbKIE HOMKKIL.

CKPUHUHT HOBOPOXKJIEHHBIX Ha
CMA — 0o[lMH U3 UHCTPYMEHTOB peaJb-
HOM 60PHOBI € 3a60IeBAHUEM: OH TI0-
3BOJISIET CTABUTH AUATHO3 HA IOCUM-
ITOMaTUYeCKOU cTaauu. «Eciu ,,1om-
MaTh* 60JIe3Hb B 3TOT IIEPUO/I, TO Pas-
ButHe neteir co CMA He GyzeT oTIu-
YaThCs OT HOPMBIL. VIMeHHO HeoHaTa b
HBIM CKpUHUHT Ha CMA 71aeT BO3MOX-
HOCTb IJUATHOCTUPOBATH 3a00JIeBaHLe
IO Pa3BUTUS CUMIITOMOB, PAaHO HAYaTh
JledeHUe U IIPeJJOTBPaTUTh NHBAIUIY-
3aI[UI0 U IaXKe CMepTh pebeHKa. K co-
JKQJIEHUI0, Ceiyac BCce HOBOPOK/EH-
HbIe 00CJIe/IyI0TCs TOJIBKO Ha IIATh Ha-
CJIe[ICTBeHHBIX 3a00/IeBaHUM. B 5KO-
HOMUWYECKU Pa3BUTBIX CTPAHAX B IIPO-
TPaMMBbI CKPUHIUHTA BCe Jallle BKJIIoYa-
eTcsl CKpUHUHT Ha CMA: B HEKOTOPBIX
cTpaHax EBPOIIbI, BO MHOTHX IITATaX
CIITA»,— otmeuaeT Cepreii Kyties. Pac-
YeTHYIO CTOUMOCTh CKPUHIIHTA OH OIle-
HuBaeT oT 200-300 py6. I/IsT OHOTO I1a-
nueHTa. <Moxxert, femesiie. [TosTomy
CKPUHUHT, TPOQUIaKTUYeCKoe BbLAB-
JieHve 60JIe3HU BBITOIHEE [JIs TOCYAap-
CTBa, KOTOPOe IIOJIy4JaeT ITOJIHOIIeHHbBIX
YIeHOB OOIIeCTBa, a He JIeTeH-MHBaJII-
JIOB. VIHBATMIM3ALIsA — 3TO OOJIBIIOE
SKOHOMMYECKOe OpeMsI I TOCYapCT-
Ba»,— IIOJYePKUBAET SKCIIePT.

Ffocnomowb nper
TocyzmapcTBO 3a IOC/IeJHUe TOfbI BCe
Gostblite OOpaIaeT BHUMAaHUE Ha Jiede-
HUe PeIKUX reHeTHIeCKUX 3a60JIeBa-
HU, BTOM ynciie CMA, Bo MHOTOM 6i1a-
rozaps chOpMUPOBAHHOMY ITAIIeHT-
CKOMY COOOIIeCTBY U €T0 3aIIPOCy Ha
abdexTrBHYIO Tepamnuio. B mioie 65U
OIYOJIMKOBAHBI KIMHUYECKIE PEKO-
MeHJJalIIH I10 JIeYeHUIOo O0Ie3Hu, ceii-
4ac TOTOBATCS CTaHZAPTHI OKa3aHUA
MeIUIIMHCKON IIOMOIIY IaIleHTaM
co CMA. B aBrycre 2019 roga B Mockse
6bUIa 3allyIleHa MIIOTHAA IIPOorpaMMa
ckpuHUHTA. OHA TI03BOJIAET BBIABUTH
HOBOPOXI€HHBIX C BBICOKUM PHCKOM
pasButusa CMA. Ee peanusyer Megu-
KO-TeHeTHYeCKUH HAYIHBIN IIEHTP UM.
akazemuka H. IT. BoukoBa moka Ha 6ase
Tpex IlepUHAaTaJIbHBIX IIeHTPOB — I'Kb
uM. E. O. Myxusa, I'Kb um. C. C. IOxu-
Ha, HMUL] aky1epcTBa U THHEKOJIOTUN
uM. B. V. KysakoBa, B Oyay1iem 3aruia-
HHUPOBAHO PACIINPEHNe IPOTPAMMEIL.

TocyzmapcTBO 3aABHIJIO O HAMEPEeHU!
PeIINTh OJJHY U3 IVIABHBIX IIPOGJIEM B
seueHur CMA — orcyTcTBUe QUHAH-
CHPOBaHUA Ha JOPOTOCTOAIIee Jede-
Hue. B utoHe nipe3uzseHTOM PO Bianu-
MupoM IIyTUHBIM GBUIO 3asIBJIEHO O CO-
31aHNUU POH/A TIOMOIITH JIeTsAM, CTpaia-
IOIIUM TSDKEIBIMU 3300IeBAHUAMY U
HY’KIAIOIIIMCA B IOPOTUX JIEKapCTBAX.
ITo omnlenkam MuHbuHA, 610mKeT GOH-
Jla MOKeT COCTaBUTh 60 MJIpZ py0.—
5TO CPeACTBA HAJIOTOBBIX IIOCTYILIE-
HUU B Bue noBwieHus HADJ ¢ 13%
110 15% ¢ OXO/IOB CBBILIIE 5 MJTH Py0. B
roz. B ponze «Cempur CMA» yTOIHAIOT,
YTO ITOKA UZeT 0OCYKIeHre, KaK IMeH-
HO GyzieT paboTaTh 3TOT MEXaHU3M II0-
Mo1u. COmIacHO UI0JIbCKOMY ITOpyde-
HUIO ITPe3U/IeHTa, OH I0JDKeH OBbITh Pa3-
paboraH k 1 HOAGPs. «MBI OU€Hb pac-
CUUTBIBaeM, ITO IPUHUMAaeMble pellle-
HUA ITO3BOJIAT CZIeJIaTh JIeKapCTBEHHOE
obecrieyeHue s manueHTos co CMA
JIOCTYIIHBIM, OeCriepeGOHBIM U TapaH-
TUPOBAaHHBIM, a IOMOIIIb — CBOEBPe-
MeHHOI»,— OTMeuaeT AUPeKTop QOoH-
1a «Cembu CMA» Osibra [lepMaHeHKO.

YTo KacaeTcsa MHHOBAITUU B TeHHOU
Tepaluy, pOCCUMCKUe yieHble U Bpa-
4Y He COMHEBAIOTCs, 9YTO TOCYAapCTBO
GyZeT aKTUBHO 3aHUMAaThCS BOIIPOCa-
MU UCIIO/Ib30BaHUsA FeHoTepalleBTIYe-
CKHX METOJIOB JICYCHU U CTUMYJIUPO-
BaThb Pa3BUTHE dTUX TeXHOJIOTUI. [l1aB-
HBIY BHEIITaTHBIN CIIEITHAJINCT 110 Me-
TUITMHCKOU reHeTnKe MuH3paBa PO
Cepreii Ky1ieB oTMeuaeT, 4TO IIepCIek-
TUBBI JISI TeHOTepalleBTUYeCKUX IO/
XOJIOB JIeUeHUA ITAIITUEHTOB C HaCJIe-
CTBeHHBIMM, OHKOJIOTYeCKUMU U Te-
MaTOJIOTUYEeCKIMU 3a00JIeBAHUAMY B
Poccuu ouens xopourue. IIpuyer Bpe-
M, ¥ TeHHbIe KOHCTPYKIIUU, KOTOPBIe
U3TOTaBJIMBAIOT cefuac st KOHKpeT-
Horo 3a6oyeBaHus, OyAyT CO3/1aBaTh-
Cs 1711 KOHKPETHOTO MaIlieHTa, Jaxe
IpYU BHYTPUYTPOOGHOM JIeYeHUU ILIO-
Jla, HeTIOCPEICTBEHHO B KIMHUKEe),—
yBepeH 9KCTIepT.

Japba HukoxaeBa



