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YTO TaKkoe
reHHaa Tepanua






M3paHo BcemupHoi dpepepauven
remodunun (BOIN © World Federation of
Hemophilia, 2022 r.

BOI npuBeTcTBYET NEpeBog, 1
pacnpocTpaHeHue CBOMNX My6mKaLuii B
06pa3oBaTesIbHbIX LieNAax
HeKOMMepYeCK/MU OpraHM3aumamu,
3aHATbIMY B cdhepe remodunmmn/
KoarynonaTtui.

[na nonyyeHus paspeLleHns Ha
nepeneyaTky, pacnpocTpaHeHne unu
nepeBoA LaHHOW Ny6AnKaLumy Npocum
CBA3aTbCA C HALWIWM OTAENOM
«MccnefoBaHnA 1 06pa3oBaHue».

[JaHHasn nybnukauma JocTynHa B opmarte
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BcemupHasa pegepauusa remobunun

1425 René Lévesque Boulevard West,
Suite 1200, Montréal,
Québec H3G 177, CANADA

BcemupHas denepaunsi remodunnm He
3aHMMaeTCA MeaULNHCKON MPaKTUKOM n
HW NPU KaKnx 06CToATENbCTBaX HE PEKO-
MeHAYeT KOHKPETHbIX METOA0B NleYEHUA
TEM WU UHbIM NauueHTam. BOT Hukoum
006pPa3oM IBHO UJIN KOCBEHHO HE YA0CTO-
BEPSAET NPaBUIbHOCTb JIEKAPCTBEHHbIX
03 VAW ApYrux le4ebHbIX peKoMeHdaLmi,
npriBedeHHbIX B AaHHON nybnukauumm. Mo
3TOI NpUYMHE Nepes NpUMeHeHrem
NMo60oro 13 NpenapaTtoB., YNOMAHYTbIX B
JaHHOV Ny6nuKaLumm, HaCTOATENbHO PeKo-
MeHZyeM 06paTUTbCA 3a COBETOM K Mefiu-
LMHCKOMY Crneuvanucty u/vmnm
03HAaKOMUTBCA C NeYaTHLIMU UHCTPYKLM-
AMN hapMaLeBTUYECKNX KOMMaHUIA.
BcemupHas depepauus remodunum He
BbICTYMaET B NOAAEPXKKY OTAENbHbIX
JIEKAPCTBEHHbIX NPENAPATOB MM NPOU3-
BOAMTENEN, U KaKoe-NMbo ynoMmHaHme
Ha3BaHWs NpenapaTa He ABNAETCSA Of0-
6peHnem co cTopoHbl BOT.
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UTO Takoe
reHHad Tepanmsa

[eHbl - «cTpounTeNnbHble 6JIOKUN XKU3HN»

Kak 1 ntoboin opyroi opraH1M3M Ha NnyiaHeTe, YeNoBEK COCTOUT U3 KNETOK, KaXkaas 13
KOTOPbIX BbIMOJIHAET CBOI COOCTBEHHYIO CrELManm3npoBaHHyto GyHKLMI0. BHyTpr
KaXX[ oW KNeTKN HaxoAATCA Haluy FeHbl, KoTopble ABNATCA GyHAAMeHTaIbHbIMU
CcTpouTenbHbIMK 6I0KaMu XKMU3HW. JTioan HacneayoT NO OAHOMY FeHy OT KaxKAoro
poauTtena B popme Xxpomocombl. Kaxkgasa XpoMoCoOMa COCTOUT U3 OPraHNYeCcKoro
BELLECTBA, Ha3blBAEMOTO e30KCUpnboHyKknenHosol kucnoton (AHK), n HaxogutcA B
AQpe KaXKAoW KNeTKW, T.e. B <LleHTpe yrnpaBneHnsa» KNeTKn.

leHbl - 310 yyacTkn [HK, KoTopble cogepaT MHCTPYKLMN NO NPON3BOACTBY
onpepaenéHHbIX MoseKysn B OpraH1M3mMe, Kak NpaBusio 6enkoB. 3Tu 6enkn KOHTPONMpYoT
pocT 1 GYyHKLMOHMPOBaHUE Hallero opraHn3mMa. OHY TaKk»Ke OTBEYaloT 3@ MHOTMe Hallu
XapaKTepUCTUKK, Takmne KakK LiBET rnas, rpynna KpoBu, pPocT 1 T.4.

N3meHeHus B IHK nponcxoaaT yacto (Mx Ha3biBalOT reHeTUHYeCKUMW Bapuayuamm), 1
OHWU He Bcerga Bbi3blBatoT Npobembl. Ho 6biBatoT ciyyan, Koraa M3MeHEHNE MOXeT
nNpuBeCTN K Tomy, UTo 6enoK He ByaeT paboTtaTb, Unu ero 6yaeT CANLLKOM MHOTO, Tm6o
HeA0CTaTOUYHO, YTO BNIMAET Ha CMOCOBHOCTb OpraHn3Ma GyHKLMOHUPOBATb AOMKHbBIM
o6pazom. MHorve peakue 3abonieBaHsA Bbl3BaHbl BapUaLMaMM B FeHe UK reHax,
KOTOpble U3MEHSIOT 6eIKM TaKM 06pa3om, UTO Te HAUMHAKT paboTaTb HEMPaBUIBHO.
3T1 Bapuaumm MOryT ObiTb yHacieloBaHbl OT FeHOB poAuTeNelt Uy BO3HUKHYTb de novo,
TO eCTb M3MEHEeHVA OKaXyTCA HOBbIMY Af1A YenoBeKa.




[eHHaA TepannA Kak NOTeHUMaNbHbIN
Ccnoco6 neyeHna remopunnun

Y nogeii c remopunueri (JICl') KpoBb He CBOpauMBaeTcA JOMKHbIM 06pa3oM, MOCKONbKY
y HUX HabniopaeTca aedpuLMT NAm OTCYTCTBUE onpefenéHHbIX paKTOpoB CBEPTbIBAHUA
- 6eNKOB, LMPKYNMPYIOLWMX B KPOBW, KOTOPbIe 06pasytoT CrycTKM AnA NpefoTBpalleHns
ype3mMepHOro KpoBOTeUeHA. ITO MPOVCXOAUT 13-3a reHeTnyeckol Bapuaumm B 1HK,
KoTopas 06bl4HO Habnogaetcs B reHe FVIII (remodunua A) nnu FIX (remodunus B), uto He
Nno3BosiAeT OpraHn3my BbipabaTbiBaTb COOTBETCTBYIOWNI haKTOp CBEPTbIBAHNA.

B HacToALlee BpemA cTaHAapTOM neveHna ana scex JICT agnaetca perynapHaa Tepanua
(npodunakTMKa) Cc NpUMeHeHneM 3ameCcTUTeNIbHON Tepanun GpakTopamm CBEPTbIBAHMA
unn HeaKTOPHOW 3aMeCTUTENbHOW Tepanuy ANA NPefOTBPALLEHUA KPOBOTEUEHUIA.
OpHako He Bce cxembl NPOGUNAKTUKM NO3BONAIOT AOOUTHCA OTCYTCTBUA KPOBOTEUEHUIA Y
BCeX tofielt C remopunen, a Takxke 0CTaloTcA HeyA0B1eTBOPEHHbIE MOTPeOHOCTM B
001acTn CHUKeHnA bpeMeHn Tepanuu.

[eHHaA TepanusA - 3TO NePCNEKTUBHbIN METOA, KOTOPbINA NCMNOJIb3YeT reHETUYECKNIA
MaTepuan BMeCTO TPaAnLMOHHbIX CNOCO60B pa3paboTkm NpenapaTos unm
XVPYPruyeckoro BMELIATeNbCTBa, C LeNblo IeYeHNA peaKnx reHeTUYecKnx 3abonesaHui,
BKJItoUaa remopunmio. Hanbonee pacnpocTpaHeHHas pa3HOBUAHOCTb FeHHOW Tepanumn
noppasymeBaeT BBefleHMe paboTalolein Konuy aedeKTHOro reHa B KNeTKy-MuLeHb Ans
BOCCTaHOB/EHNA HopManbHON GyHKLMK 6enka. OfHoreHHble (MOHOreHHble)
3ab0neBaHUsA, Takne Kak reModpunns, eCTeCTBEHHOE TeUeHMe KOTOPbIX XOPOLLO U3YYeHO,
naeanbHO NOAXOAAT ANA FeHHON Tepanuu.

KoHeuHas uenb reHHoON Tepanuu - obecneynTb YCTOMUMBYIO 3aLUMTY OT KPOBOTEUEHUI Ha
ropaspao 60nbLNIA CPOK, YeM NpU NIL06ON ApYron cxeme NPodUNakTUKKM, NyTEM
O[HOKpaTHOW MHY3UW, TEM CaMbIM YMEHbLLAA UK YCTPaHAA HEO6XOAMMOCTb B
perynapHon Tepanuu. leHHaa Tepanua Takxe oTKpbiBaeT nepep HekoTopbimu JICT
NepCcrneKkTUBY AOCTMXKEHUA NyULIMX PE3YSIbTaTOB B 06/1ACTV 3M0POBbA 1 KaueCTBa »KU3HU,
yeM Mpu NCMONb30BaHUN NMEIOLIMXCA B HACTOsLLEe BPEMS METOAOB JIeYeHN .


https://elearning.wfh.org/elearning-centres/hemophilia/
https://elearning.wfh.org/elearning-centres/prophylaxis/
https://elearning.wfh.org/elearning-centres/non-factor-replacement-therapy/

Kak paboTaeT reHHaa Tepanuna?

YueHble «M03aMmMCTBOBaNV» y NPUPObI NPOLECC AOCTAaBKMU paboTatower, nim
bYHKUMOHaNbHOW, Konuy BbIGPaHHOIO reHa B KNeTKW opraHn3ma. 3To Tak Ha3blBaemble
BUPYCHbIe CUCTEMbI JOCTaBKU, KOTOPbIE NCMOSb3YIOT eCTECTBEHHYIO CMOCOOHOCTD
onpefenéHHbIX BUPYCOB (pa3BM1BaBLLYIOCA Ha MPOTAXKEHWN MUIIAPAOB JIeT) 3apaxaTb
KNETKM HOBbIM reHeT1YeCKMM MaTepuanom. Bupychol TuwatenbHo otéupatotcs u
KOHCTPYMPYIOTCA TakM 06pa3om, UToObl He Bbi3blBaTb 3a60neBaHuA.

[inA reHHON Tepanumn remopunMmn B HacTosLLee BpeMa Hanboree 4acTo NCMoNb3yoTca
BMPYCHble CMCTeMbI JOCTaBK/ Ha OCHOBE afjleHoaccounnpoBaHHbIX Bupycos (AAV).
MopaudurumnpoBaHHbI BUPYC (Ha3biBaeMblli BEKTOPOM) UCMOJb3yeTcA B KauecTBe
«TPaHCMOPTHOro CpeAcTBa» ANA nepeHoca GyHKLUMOHanbHoM reHa F8 unm F9
(Ha3bIBaeMOro TpaHCreHoOM) B KNeTKM neyeHn (Ha3biBaeMble rernaroyutTamm)
nocpefCcTBOM OfHOKPATHOW BHYTPUBEHHOW NHY3MU. MeyeHb nrpaeT KnioyeByto posib B
CBEPTbIBaHMM KPOBM, MOCKOJIbKY UMEHHO B Heli BblpabaTbiBaeTcs (CUHTe3MpyeTcs)
60/bLINHCTBO PaKTOPOB CBEPTHIBAHMA, MO ITOW NPUYMHE renaTouuTbl ABNAIOTCA
KneTkaMmn-MyLLEHAMMN.

KJNETKA NEYEHN
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Kak TofIbKO TpaHCreH oKa3biBaeTcA BHYTPW KNETOK NeYeHu, MPOUCXOAAT ABa KNoYeBbIX
3Tana 3KCNPeCccun reHoB, N3BECTHbIE KaK TPAHCKPUMNLUMA Y TPaHCAALMA. DTO NPOLecchl,
yepes KoTopble MPOXOAAT KNETKY, UToObl MpoumnTaTb MHCTPYKUUn JHK reHa
(TpaHcKpunuua) n NporssecTy 6enok (TpaHcnaAuma). Knetkn 6yayT ucnonb3oBatb HOBbIN
TpaHcreH Ansa npousBoacTsa GyHKLMOHaNbHbIX 6enkos cBépTbiBaHuA Kposu FVIII unu FIX
1 BbINYCKaTb UX B KPOBOTOK.

leHHas Tepanua remopunun NEPBOro NOKONEHUA C UCMOsb3oBaHNeM AAV He n3meHAeT
cyuecTByoLyto nocnegoBaTtenbHocTb [1HK uenoseka B agpe kneTtku. lNoatomy, HecmoTpA
Ha 10, uTo JICl, nonyuyatoLime reHHyio Tepanuio, MOryT 60nblue He UCMbITbIBATb
CUMMTOMOB KPOBOTEUEHUSA, OHW BCE eLLé MOryT «nepefaTb» CBOUM JeTAM fedeKTHbIN
reH, BbI3blBaOWNIN reModunmio.



KTo cooTBeTCTBYeT KpUTEepmAM NONy4YeHus
reHHoOn Tepannin?

B PAMKAX KIIMHUYECKUX NCMbITAHUIA

B HacTosLlee BpeMs HECKOJIbKO MpenapaToB reHHo Tepanuy AN nedeHns remobunmm
[OCTYTMHbI B PaMKax KIIMHUYECKUX UCMbITaHUIA. B JaHHbI MOMEHT NpoBOAMTCA
HeCKONIbKO UCMbITaHWUI C Pa3fNYHbIMM BEKTOPamMmn Ha ocHoBe AAV. XOTA y KaxKaoro
WCMbITaHUA eCTb CBOW KPUTEPUK, B LIEIOM K YUYaCTUIO AOMYCKAOTCA:

¢ Myx4unHbl B BO3pacTe oT 18 ner;

¢ [laumneHTbl, He umetoLme Apyrux 3abonesaHnii, KOTOPbLIM ANArHOCTMPOBaHa
yMepeHHo Taxénana (MeHee 2% OT HOpMarbHOro ypoBHS cakTopa
CBEPTbIBaHWA) Unu Taxkénaa (MeHee 1%) remodmnus A unu B.

B HacTosALee BpeMA B KNUHUYECKME NCMbITAHWA reHHOW Tepanum He BKNIoYaloTcA
YKEHLLMHbI C remodusIMein 1 yyacTHKM Monoxe 18 neT. Ytobbl y3HaTh 60bLie 0
KIIMHNYECKNX UCMbITAaHUAX reHHoW Tepanuu npu remodunuu, JICT moryT o6patutbcs
06cyanTb yuacTrie B HUX CO CBOUM LieHTpOM fieueHus remodunun (LUT).

NOCNE OOULIMANIBHOIO OAOBPEHMNA METOAA JIEYEHUA

leHHan Tepanva ana neveHua remodunuu A nnm B gonxHa 6biTb ogobpeHa
perynpyroLm opraHoM, TakiM KaK YnpaBneHue no KOHTPOJIo KayecTBa NULLEeBbIX
NPoAyKToB 1 nekapcTBeHHbIx cpeacTs (FDA) B CLUA nnun EBponenckoe areHTCTBO Mo
nekapcTBeHHbIM cpeacteam (EMA) B EBponelickom Coto3e. PerynupyioLyme opraHbl
OLIeHMBAIOT 1 JOMYCKAKOT K MCMONIb30BaHWNIO MHHOBALMOHHbIE MpenapaTthl AnA
NMPVUMEHEHUA B PaMKax KOHKPETHbIX CTpaH/pbIHKOB. [1epBblii MpenapaT reHHoN Tepanu
Ana neveHnsa remodunum A 6bin ogobpeH EMA B aBrycte 2022 ropa. Perynupytowme
opraHbl ONpeaenaT KpUTeprmn cooTBeTCTBMA TpebosaHmam ans JICT, no3sonsowme
nonyyaTb reHHyI0 Tepanuio B KauecTBe MeTofa flieyeHus, KoTopble, Kak oxugaeTcs, OyayT
aHaNorMYHbl KPUTEPUAM, MPUHATBIM A1A KIMHUYECKNX UCMbITaHWUIA.

WccnepoBaHWs 1 KNMHWYECKKE UCTIbITaHUA B 06N1aCTV reHHOW Tepaniy NPOLOJIKATCA C
Leniblo cienaTb 3T MeTOAbl JIeUeHUs AOCTYMHbIMU s 60MbLUEro uncna fogei, BKioyas
JeTelA, nioaen ¢ Nérkon nnm ymepeHHo popmoli 3aboneBaHus, a TakKe Tex, Y KOro ecTb
nnu 6N MHrIMGUTOP.


https://elearning.wfh.org/elearning-centres/inhibitors/

MprnHATME peLueHna O NPOXOoXKAEHUN
reHHOW Tepannn

PeleHre 0 NPOXOXXAeHN reHHON Tepanun MOXeT M3MEHWUTb XM3Hb U AOIKHO ObiTb
TWaTenbHO 06aymaHo. leHHas Tepanvsa remoduUnUy NEPBOro NOKONEHNA Ha ocHoBe AAV
- 3TO HeobpaTUMbI MeTo neveHnd. CylecTByeT HeonpeaenéHHOCTb B OTHOLIEHWN
AONroCpoYHol 6e30nacHOCTU 1 3GPEKTUBHOCTY FEHHON Tepannu, NPOCTO MOTOMY, YTO
OHa NPVIMEHAETCA TONbKO B TeUeHWe NOCNeAHNX 5 NeT.

Mo Mmepe HakonNeHWA JaHHbIX O MauMeHTax, MONYYMBLLUX FEHHYIO Tepanuio, Halle
NMOHVMaHWe AOAroCPoYHoro npoduna 6esonacHocTn n 3ddeKTMBHOCTU ByaeT
ynyuwatbcs. Takum o6pa3om, reHHas Tepanus UMeeT NoTeHUMasbHble NOCNeACTBIA A1A
JICT 1 ux cemeld, Kak celuac, TaKk 1 B byayLiem.

BOI HacToATenbHO pekomeHgyeT JICT 06cyauTb NpermyLlecTsa U PUCKN FreHHON Tepanun
CO CBOVIM JleyalLM BPayoM 1 MHOTOMPOGUIbHOM KOMaHAOM OKa3aHWA MeAULIMHCKON
nomolyu. Llenb coctonT B TOM, YTO6bI NIPUIATM K HAYYHO 06OCHOBAHHOMY PELLEHUIO,
KOTOpOE COOTBETCTBYET MHAMBMAYANbHBIM MPEANOUTEHNAM, yOeXAeHMAM N LEHHOCTAM
nauveHTa. Hixxe npefcraBneHbl HEKOTOPbIE 13 TeM, KOTOpble CrielyeT 06CyanTb B
pamKax npouecca NPUHATUA MHGOPMUPOBAHHOTO PeLLeHNA:

* Oxnpaemasn 3GdeKTVBHOCTb FeHHON Tepanuu (T.e. 3aLimTa OT KPOBOTEUEHUIA).

e Oxupaemas NpofoSIKUTENbHOCTb AENCTBYA FEHHON Tepanuu (T.e. Kak fJonro 6yaet
NPoJAOMKaTbCA SKCNPECCUA TPaHCreHa).

® BepoATHOCTb TOro, UTO reHHas Tepanus He cpaboTaerT (T.e. noTeps 3Kcnpeccun
TpaHCreHa).

® B03MOKHble KPaTKOCPOUHbIE 1 [ONITOCPOYHbIE PUCKMN B 0651acTh 6e3onacHoCTy
(Hanprmep, BocnaneHme neyeHy, pa3BrTre paka nevyeHu).

¢ [loapobHaa nHdopmaumsa o npoueaype nHOy3mu (T.e. oxxugaHua n TpeboBaHuA).

¢ TpeboBaHVA OTHOCUTENIBHO KPATKOCPOUYHOTO U AONTOCPOYHOro HabnoaeHns Ha 6ase
Bawwero LTI (T.e. KonnyecTBo noceleHunin, 06pasubl 6MOIOrmueckux XngKocTen,
6uoncua neyeHun, Nneprog HabnogeHns).

Mpexpae yem NpuHATL pelerune, JICT fomxkHbl y6eanTbCA, YTO BCe UX BOMPOCHI 1
COMHeHUsA paccMoTpeHbl. BOT co3aana gokymeHT, koTopblii momoxeT JICT o6cyanTb
reHHyI0 Tepanuio Co CBOEM MeanLUMHCKON komaHaou. Cm. pa3aen «Bonpocbl, KoTopbie
cnepyeT 3afaTb Bpavy nepej NpUHATVIEM peLleHUA O NPOXOXKAEHNN FreHHON
Tepanuu» Ha cTpaHuue 11.



KakoB npouecc npoxoXxaeHnA reHHon
Tepannn?

Mocne npuHATNA Hay4yHO 060CcHOBaHHOTO pelueHna mexxay JICT n ux LT o nposegeHun
reHHoW Tepanuy NPOBOANTCA PAL TECTOB AN NOATBEPXKAEHUA COOTBETCTBUA TPeboBa-
HUAM. B cnyyae yyacTusi B KNIMHUYECKOM UCMbITaHUM Heobxoammo ByaeT nog pocnmcb
03HaKOMUTbCA CO creuranbHbIMU fOKYMEHTaMU, CBA3AHHbIMU C KNUHUYECKM MCMbiTa-
Huem. Ecnu reHHas Tepanus npoBogMTCA B KauecTBe 0f06PeHHOro MeToa fieueHus,
npenocTaBneHne MHGOPMNPOBAHHOIO COMNACKA TakxKe MOXeT NoTpeboBaTbCs.

leHHan Tepanvsa NPOBOAWTCA B BUAE OAHOKPATHOW BHYTPMBEHHOW NHPY3uK. EE BBee-
HMe 3aHMMaEeT [0 HECKOJIbKUX YacCoB, 1, B OTAINYME OT MHPY3U GpaKkTopa, OHA JOSIKHA
NPOBOANTHLCA MeAULIMHCKIM nepcoHanom B LT nnn gpyrom cneumnanusmpoBaHHOM
MeAULMHCKOM yupexaeHuu. MauuneHTsl, NpoLefline reHHyo Tepanuio, noanexar Twa-
TeNIbHOMY HabnoAeHNI0 HENOCPeACTBEHHO NOC/e BBeAeHNs, a 3aTeM B TeueHue 6onee
LNUTENbHOTO Nepuroga BPeMeHU, Ha NpeaMeT Nto6biX BO3MOXKHbBIX OCIIOXKHEHUIA. B
KaXK[oW CTpaHe, CKopee BCero, MMeeTCss COBCTBEHHbIV KNMMHUYECKMI NPOTOKON (T.e.
cornacoBaHHas npouefypa) nocneayioLero HabnogeHnsa nocse nHey3mu.

JAonrocpoyHbI MOHUTOPWHT U MOBTOPHbIE
noceLeHns nocsie reHHoOn Tepanun

Mocne uHdy3nn reHHoi Tepanuun JICT fomkHbI 6yayT NogAepP>KUBaTb TECHbIV KOHTAKT CO
csoum LT, perynapHo cosepLuas 3aniaHNpPOBaHHble NOBTOPHbIe NOCeLEeHNA MeauLH-
CKOrO yupexxaeHna Ans NpoBepKn COCTOAHUA 300POBbA 1 COObITUI, CBA3aHHbIX C 6e30-
MacHOCTbIO, @ TaKXe AnA onpeAeneHns Toro, HaCKOIbKO XOpoLo paboTaeT reHHas
Tepanua. BHauane 3Tn noceleHns 6yayT NPOUCXOAUTD Yallle, a 3aTeM CO BPEMEHEM CTa-
HYT pexe, B 3aBUCMMOCTM OT OTBETa OPraHn3Ma Ha FreHHy1o Tepanuio.

KpaiiHe Ba>kHO, uTo6b1 JICT, nonyuyatoLue reHHyto Tepanuio, NoceLlany 3anjiaHupoBaHHble
NOBTOPHbIE NPVEMbI M aKTVBHO Y4acTBOBaM B NPOrpaMmme JOSITOCPOYHOrO0 MOHUTOPWHTA.
Wx nonpocAT coobLyatb 060 Bcex cobbITUAX, CBA3aHHbIX C reModunen, Takmnx Kak KpoBoT-
€YeHus, ypoBHU daKTopa 1 HexxenaTesbHble ABNeHNsA. YTo6bl TOMOYb BbISBUTD NloOble
HernpeaBrAeHHbIe JONTOCPOYHble NocneacTBus neveHus, JICT TakxKe NONPOCAT coobLiaTb O
T06bIX 3HAUNTENBHBIX U3MEHEHUAX COCTOAHUSA UX 300POBbs HAa MPOTSMEHNMN BCEA XKN3HU.

Bce JICI, nonyunsLuve reHHyto Tepanuto, 6yayT npurnalleHbl CBOe KOMaHAoM Nno okasa-
HMI0 MEAULIMHCKOW NOMOLLM NPUHATb yyYacTue B Pernctpe reHHon Tepanvv BOT (PI'T
(GTR)). PI'T BOT - 3To BCceMupHas MHULMATKBA, HanpaBneHHasA Ha cbop AONTOCPOYHbIX AaH-
HbIXx 060 Bcex JICT, NoNyumBLUMX FreHHYI0 Tepanuio. 3T JaHHbIe MOBbLICAT HaLle MOHUMaHue
reHHon Tepanum 1 obecreyat coobLuecTBy reModuIMmn JOCTYN K CBOEBPEMEHHBIM [JOKa3a-
TeNIbCTBaM JOJIFOCPOYHON 6e30MacHOCTU 1 3GDEKTUBHOCTM KOHKPETHOrO npenapata (npe-
napaToB) reHHoW Tepanuu. [laHHble pernctpa Takxe OyayT ncnonb3oBaTbCs ANs
NOALEPKKMN HAYUHbIX N KNMMHUYECKMX UCCIeA0BaHUI B 0651aCTV FreHHOW Tepanumy 1 paspa-
60TKW reHHoW Tepanuu HoBoro nokonenns ansa JICT B 6yaywem. Cornacue Ha yyactvie B
perucTpe He BAUAET Ha CTaHAAPT neuyeHus, Kotopoe JICT 6yaeT nonyyatb B cBoém LT,


https://wfh.org/data-collection/#gtr

KakoBbl pe3ynbraTbl reHHON Tepanun?

Kak v pns Bcex HOBbIX METOAOB neyeHns, 6e3onacHocTb 1 3GPEeKTUBHOCTb FreHHOM
Tepanuu NPOBEPAIOTCA B KNMHNYECKMX NCMbITAHUAX Ha Ntogsax. PasnuuHble BUAbI FeHHOW
Tepanuu remopunn NCCNepyioTca yxxe 6onee ABYX fecATUNETMIA. KnuHuyeckune
UCMbITaHMA OLeHMBatOT 6€30MacHOCTb U 3GPEKTNBHOCTb FEHHO Tepanun ¢
nocneayoLWwmm HabnogeHem OT HECKOMNbKMX neT o 6onee uem 10 neT, B 3aBUCMOCTY OT
KOHKPETHOrO NCMbITaHnA.

OpHako MHorMe HepeluéHHble BOMPOChI O AOArOCpOYHON 6e3onacHoCTy,
BapuaTBHOCTU, MPOAOCIKUTENIbHOCTUN AeNcTBUA 1 3 PeKTUBHOCTI OCTalOTCA faXke
nocse 3aBepLUeHNA NPOrpaMm KIMHUYECKUX UCMbITaHWiA. TeHHasA Tepanua - 3To HoBas
TEXHONOI A, N HEKOTOPbIE PUCKK MOTYT ObITb HenpeacKkasyembiMu. Miccneposateny,
MeAVLVHCKME YUPEXAeHNs 1 roCyAapCTBEHHbIE OpraHbl, perynmpyoLye 6e3onacHocTb
1 3G PeKTUBHOCTb MeMLIMHCKMX NPenapaToBs, paboTaloT Haj Tem, UTobbl reHHas Tepanua
6blna 6e3onacHbIM 1 3pGEKTUBHBIM METOLOM NleYeHUs NaLUMeHTOB. B HacTosAwee Bpems
Mbl HEe MOX<eM TOUYHO MpeacKasaTb ypoBeHb H6enka-dpakTopa, KoTopbii 6yaeT
3KCMpeccMpoBaThCca y NaumeHTa 6narogapsa HOBOMY reHy, 6yaeT nu oH BoobLe
3KCMPEeCcMpoBaTbCs, UK Kak AONro 6yAeT COXPaHATLCA HOBbIN YPOBEHb SKCIpeccun
dakTopa.

Pesiome

leHHan Tepanvs 3HameHyeT cob0ii BaxKHYI0 BeXy B pa3suTum Tepanmu ansa JICT. OHa
npepsiaraeT NoTeHUMan AnA ynyyweHna 340p0BbA U KauecTBa XKU3HY NOCPeACcTBOM
ofiHoKpaTHoM UHY3un. OfHaKo nccnefoBaTeny 1 KNMMHULMCTDI BCE elwé cobupatot
[aHHble MO JONroCPOYHOM 6e30MacHOCTU U 3GHEKTMBHOCTM 3TOFO HOBOFO NOAXOAA K
neyeHuto. XoTA KOHKPETHbI MOPOT YPOBHA 3KCNpeccmn paktopa Ana 0603HayveHnA
«ycnexa» reHHON Tepanuu He onpefenéH, faxe HebosbLLIOe ero NoBblleHE MOXET
CYLLeCTBEHHO YNyYLINTb KaueCTBO XIM3HW YesloBeKa, BKJTIOUYasA CHXKEHMEe Yncna SNn3o[os
KPOBOTEUEHUIA 1 HEOBXOAMMOCTN MPOBOAUTL NPOPUNAKTAYECKOE NTeYEHMeE.

PeLleHne o NpoxoXKaeHnn reHHO M Tepanun - 3To BaXKHbIV BbIOOP Xoha NleueHns, KOTOpbI
MOXeT NOBJMIMATb Ha ero pe3ynbTaThbl ANA 300POBbA NAaLNEHTOB. He Kaxablli U3 TeX, KTo
xoTen 6bl IPONTU reHHyto Tepanuio, 6yfeT COOTBETCTBOBaTb KPUTEPUAM €€ NonyyYeHus.
JICT nonxHbl 6b1Tb NPOUHGOPMMPOBAHbI O NMOTEHLMANIbHBIX PUCKaX U NPEUMYLLECTBAX,
UMeTb JOCTYN K PErynsapHbIM 06CYXAEHUSAM CO CBOE KOMaHZOW No OKa3aHuio
MeAULIMHCKOW MOMOLLY, a TaKXKe NPUBJIEKATb K MPOLLECCY MPUHATUS PELLEHUS CEMbBIO U
3HaUUMbIX 6113KMX. [OCTOAHHAA KOMMIEKCHasA MeAULIMHCKas MOMOLLb 1
B3avMopfencTBMe C coobLLecTBOM KoarynonaTuin ocTaloTca BaxkHbIMu ana JICT nocne
npoxoXaeHuns reHHo Tepanuu. Mocnegyiollee HabnoaeHVe Ha MPOTAXEHMMN BCeN
XKM3HW MEET peLualoLlee 3HauYeHne Ana NOHNMAHNA peanbHbIX NepPCneKkTVB U BAMAHWA
reHHon Tepanuu Ha JICT, a Takxe gna obecneyeHns ONTMMAIbHOMO YNpPaBneHUs obLmm
COCTOAIHMEM 3[0POBbs MaLUeHTa.



MpunoxeHue

rMOCCAPUA TEPMUHOB

®akropbl
CBEpPTbIBAHUA

MpogomKNTeNbHOCTb
pencreuns

Be3BpeaHbil BUPYC, UCMOSb3YeMbli 418 AOCTaBKM TPAHCreHa B
KNETKUN neyeHu NyTém MHPY3nm NnpenapaTa reHHOM Tepanuu.
Mocne Toro, Kak COGCTBEHHO BUPYCHbIE KOMMOHEHTbI BUPYCa
YAQNATCA U BBOAUTCA TPAHCIEH, OH HAa3bIBAeTCA 8eKMop.

KpoLueuHble eanHMLbI NN OTCEKU, KOTOPbIE LIMPKYNNPYIOT B
OpraH13me 1 CYUTAIOTCA "CTPOUTENbHBIMU G/TOKaMU" KI3HU.
YenoBeueckuin opraHn3m COCTOUT M3 TPUITIMOHOB KIETOK. Kaxaas
KNneTKa CoaepXmT 23 Napbl XPOMOCOM U HaCNIeACTBEHHbI
maTepwuan opraHusma (JHK).

HuTteBmaHasa CTPYKTypa, HAXOAALAACA B AAPE KaXA0MN KNeTKM
Hallero opraHusma u coctoawan us [HK. B kaxgon
Yyenoseyeckom KneTke 46 XpOMOCOM, KOTOpble HacneayTca OT
KaX[oro poauTens 1 pacrnonoXeHbl B 23 napax.

Benku, KoTopble LMPKYNNPYIOT B KPOBM 1 obecneurBatoT
obpa3oBaHue cryctka. [pu oTcyTcTBUM dakTopa CBEPTbIBAHWSA
VIII (remodunus A) nnm daktopa IX (remodpunma B) ICT
noABepPKeHbl COHTAHHbBIM KPOBOTEYEHUAM, B OCHOBHOM B
TKaH, MbILLILbl U CYCTaBbl.

MHpopmaums, cobpaHHas BO Bpems NoCeLeHrin Bpaya unm
HenocpeaCcTBEHHO OT MaLMEHTOB, BK/loUaloLlas Takue
CBEAEHWS, KaK BUf FreHHOW Tepanumn Uamn ypoBeHb dpakTopa.

CoplepXnT reHeTUYeCKne MHCTPYKLMMN AN BOCNPOW3BEAEHUA 1
bYHKLMOHNPOBaHUA XMBbIX OPraHM3MOoB. ITO MaTepuran,
KOTOPbIV NIOAN HAacNeayloT OT CBOUX POAMTENEN.

OTHOCKTCA K TOMY, KaK [JONIFO FeHHasA Tepanus oKasblBaeT
NONOXNTENbHOE BANAHME Ha YPOBEHb GpaKTopa CBEPTbIBAHMSA
nayueHTa.

XapakTtepusyeT cnocobHOCTb MeTofa Tepanuy NPUBOANTD K
»enaembim pesynstatam. na JICT v reHHON Tepanuu oHa
CBfi3aHa C NoBbILWEHMEM YPOBHSA dakTopa CBEPTbIBAHUA 1
CHUXKEHMEM YmMcIia SNN30[0B KPOBOTEUEHUS.



FeHeTNYeckan
Bapuauvs

FenaTtouynt

TpaHckpunuua n
TpaHcnAunsa
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JleyeHwe reHeTMuyeckoro 3aboneBaHus NyTém BBeAeHNA
nauneHTy ncnpassieHHON KOMWK reHa, Bbi3blBaloLLero
3abonesaHue.

Yuactkn [HK, copepalume UHCTPYKLUK Mo BbipaboTke
onpepenéHHbIX MOseKysn B OpraH13Me, Kak Npasusio, 6ekos.

M3meHeHmne B IHK-nHCcTpyKLmMAX reHa. Ecnn usmexexHne
NPUBOAUT K 3a60/1eBaHMI0, €F0 MOXXHO Ha3BaTb MNATOreHHOMN
BapuaLmen nam NaToreHHom myTaumen.

Becb Habop AHK-nHCcTpyKuwmii B opraHm3me yenoseka (6,4
MUANYapAa HyKNeoTUAHbIX GyKB).

Tun KneTok, cocTaBnsOWMN NPUGNN3UTENbHO 60% OT 06LLEero
uncna knetok neyeHu. na JICT, nonyvatowmx reHHyio Tepanuio
Ha ocHoBe AAV, renatouunTbl ABNAIOTCA KNETKaMU-MULLEHAMN,
KOTOpble nocsie BBefleHMA TpaHcreHa 6yayT BbipabaTbiBaTbh
HOBbIV GaKTOP CBEPTbIBAHMA.

PerynspHoe 1 noctofAHHOe NpYMeHeHne NpenapaTos As
npepoTBpalleHna KposoteveHun y JICT.

Benkn Npov3BogaTCca B KNETKaX M KOHTPOIMPYIOT
dopmmpoBaHme 1 GYHKLMOHNPOBAHME HALWEro OpraHn3ma.
Benku TakxKe OTBEUAIOT 32 MHOTME HaLLW XapaKTePUCTUKK, TaKne
KaK LBET rnas, rpynna KpoBu, pocT U T.4.

Mpouecchl, Yyepes KoTopble MPOXOAAT KNETKM, UTOObI MpoYnTaTh
OHK-MHCTpyKUMK reHa 1 skcnpeccmpoBaTb 6enoK B
KneTke-MuLLIEeHWU.

bYHKUMOHanbHasA Konua reHa, NoMeLéHHasa BHYTPb BEKTOpa U
BBeAEHHaA B KNETKy-MULLEHb.

M3meHeHMe sKkcnpeccunn pakTopa CBEPTbIBAHWA Y OJHOMO
nauveHTa C TeYeHMeM BpeMeH Un Mexay nauveHTamm nocne
reHHON Tepanuu.

CpefcTBo AOCTaBKM GYHKLMOHAMIbHOMO reHa (TpaHcreHa) B
KNeTKy-MULLIEHb B XOfe reHHOMN Tepanuu.



BOI'IpOCbI, KOTOpbI€e dJieayeT 3aAaTb Bpa4yy,
npexane 4yem pelnTbCA Ha reHHy1 Tepanuio

ABNAKOCH I A noaxoAAawnM KAHAUAATOM?
COOTBETCTBYIO NN A KPUTEPUAM NPOXOXKAEHNA reHHON Tepanun?
MoxeT nu moii pebeHOK NoNyumnTb reHHyio Tepanuio?
EcTb v pasHuLa mexxay reHHon Tepanuven npu remoounum A n remodunun B?

Kakue BapraHTbl reHHOI Tepanuu AOCTYMHbI MHE B HacTosLee BpeMs B pamMKax

KNMHNYECKUX UCTIBITAHWNIA?
O Kakvie BapyaHTbl FeHHO Tepanuu JOCTYMHbI MHE B KauecTBe 0fl0BPEHHOrO fleueHa?

Kakue BapraHTbl neueHuns Nnm KINMHUYECKNX UCMbITaHWiA B 06N1acTy FeHHOW Tepanuu
Bbl 6b1 MHe nopekoMeHgoBanun?

Mo>keTe nn Bbl TOMOYb MHE HalTn AOMONHNTENIbHYIO V|H¢opmau|/no, yTObbI A nyyuwie
NMOHNMaNn CBON BO3MOXHOCTU Bb|60pa?

Mory fin 5 NOroBOpPUTL C JIOABMM, KOTOPbIE NMPOLLUN KypC reHHO Tepanui
remoopunnm?

KAKOBbI MOTEHLUUAJIbHbIE MPEMMYLLIEECTBA U PUCKW TEHHO TEPAMUIA?
Hackonbko a¢pdpeKTBHa reHHas Tepanus npu remodunun?

Hy»HO nu MHe GyZeT No-npexHemy 1Cnosib3oBaTh GakTop Nocsie reHHon Tepanun?
Ha kakol ypoBeHb pakTopa A MOry pacCuuTbiBaTb NOC/e reHHON Tepanun?

Kak gonro npoanutca apdeKT BO3aeNCTBMA Ha MO ypoBeHb dakTopa?

BO3MOXHO N1, UTO reHHas Tepanua AfiA MeEHA He cpaboTaeT?

Mory nn A yaanuTb reHHyio Tepanuio 13 CBOEro OpraH13ma, eciv oHa MHe 6osblue He
Hy»Ha?

Ecnuv reHHas Tepanus He MOMOXeET MHE, MOTY JIn i TONPO6OBaTb APYrYHO FEHHYIO
Tepanuio B 6yaywem?

Kak MOXeT nsmeHuTbCa Mos noecegHeBHaA XXN3Hb nocne reHHoM Tepanvm?

KakoBbl NOTeHUMANbHbIE KPAaTKOCPOUHbIE PUCKW FEHHOW Tepannn? Kak 4acTo oHn
BO3HMKatloT?

KakoBbl noTeHUManbHble [ONTOCPOYHbIE PUCKU FeHHON Tepanun? Kak 4acTo oHun
BO3HMKAIOT?

O O OO0 O O0O0O0O0OO0O0

Kakue warun 6yayT npeanpuHATbI 418 KOHTponsA moeli 6e3onacHocTn?

O EcTb N1 AN MeHA PUCK Pa3BUTHA UHIMBUTOPA NOC/e reHHON Tepanun?

11



O MNosnusAeT N1 NPOXoXAeHNe reHHoI Tepann Ha MO CMOCOBHOCTb METb AeTeln?

O Mocne NpPoxoXaeHVA MHOW FeHHO Tepanum MOryT fin Moy 6yayLme AeTh BCE xe
6oneTb remopunmein nnu 6oiTb €€ HocuTensmmn?

NPOLIEAYPA

KakoBbl 3aTpaTbl, CBA3aHHbIE C FeHHOW Tepanuen?

Kakue aHanv3bl Heo6XOAMMO CAaThb Nepeq NPOXoXAEHNEM FreHHOW Tepanun?

Kak npoBoanTca reHHaa Tepanua?

MoxeTe nun Bbl ONMcaTb 3Tanbl 3TON NpoueaypbI?

Kak nporcxoaut BocCTaHOBNEHUE NOC/E MHPY3UM FeHHOW Tepanun?

Kakas nogfepka MHe noTpebyeTca BO BPeMsA BOCCTaHOBIIEHUA?

Kak 6yneT KoHTponMpoBaTbcA MoA 6€30MacHOCTb BO BPeMsA NleUeHns 1 Nocse Hero?
Kak A1 y3Hato, UTo neueHve nomoraet?

Kak ckopo cpabatbiBaeT reHHas Tepanus?

O
O
O
O
O
O
O
O
O
O

Kak 3apernctpupoBatbca B Pernctpe reHHol Tepanum BOI?

Mowu Bonpochl

(3annwnTe BCE BOMPOCHI K Bpayy, KOTOpbl€ MOTYT Y BacC BO3HVIKHyTb)



B

-
-

BOI 6narofapwT Hawwmx CNOHCOPOB 3a WX
weapyto GrHaHCOBYIO MOAAEPKKY, KOTopan
no3BosiAeT HaM pa3pabaTbiBaTb
o6pazoBaTesibHble Pecypcbl AN NaLVEHTOB 1
pabOTHVKOB 3L4,paBOOXPAHEHNS MO BCEMY MUPY.

OMARIN @Pﬁzer
Spark

HERAPEUTICS
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