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0630p 1-ro gHsa II HayuHo-NpaKTHMUecKon KoHhepeHLuu
B rubpuaHom popmare «JlocTmkeHus, npodsiembl
U NepCneKTUBbI B remMaTtoiorum

JleyeHne 1 [MarHocTmKa naLmeHToB ¢ OpdaHHbIMK

3a00/1eBaHNSAMU

16—17 mons 2023 r., Konomua

16—17 urona 2023 2. 6 Koaomue (Mockosckas 064.) cocmosiaace IT Hayuno-npakxmuueckas Konghepenuus 6 cuopuonom
gopmame «Jlocmuncenus, npobaemol u nepcneKmuesbL 8 2eManmoa02uw», opeanusoéannas Accoyuanueii 2emamonozoe Moc-
Ko6ckoii o6aacmu. Ilepeviii denv meponpusmus 6bia NOCésULEH NPOOAEMAM U NEPCHEKMUBAM AeHeHUS OPPaHHbIX 3a001e6a-
Huii. Bedywue poccuiickue 3xcnepnivt nodeauaucs c6ouM onvinom HabAr00eHUsL U AeUeHUsA NAUUEHIN08 Kpaline pedKux Kame-
20puii — ¢ 3a604€6aHUAMU CEEPMBIEAIOUiEll CUCMEMbL KPOBU U NAPOKCUIMAAbHOU HOYHOU 2eM02100uHypueil, a maxice
00CMUNCEHUSAMU NOCACOHUX AeM, NO3GOAAIOUUMYU MAKUM OOALHBLM 6€CINU NPAKMUYECKU HOPMAALHDLI 00pa3 HcuU3HU, adex-

GANMHO COUUAAUUPOBAMDBCAL.

Penkue, opdannble, 3a001eBaHNS — 3TO 3a00JIEBaHUS,
3aTparvBarollyie HeOOIbILYIO YacTh MOMyIsauuu. Jist ctu-
MYJISILIUY X MCCIICIOBAHMI 1 CO3MAHMS JISKAPCTB VTSI HUX
(opdaHHBIe TIperapaThl) OOBIYHO TPeOyeTCs IMomIepXKKa
CO CTOPOHBI rocynapctBa. MHorue peakue 3aboeBaHus
SIBJITIOTCS TCHETUIECKMU U, CIIEI0BATEIILHO, COIIPOBO-
KIAIOT YeJI0BeKa B TCUCHHE BCEH SKM3HM, JaXKe CIIM CHM-
IITOMBI TIPOSIBIISIIOTCS HE Cpasy.

B Poccum penkymu rpeajiaraeTcst CUMTaTh 3a001eBaHUS
¢ pacrpocTpaHeHHOCThIO He 6osiee 10 caydaeB Ha 100 ThIC.
HaceJIeHUSL. 3a IOCTIeIHIE TOIbI PETUCTPUPYETCS TIOCTOSTHHBII
POCT YMCJIa MAIMEHTOB C OpaHHBIMU 00JIE3HSIMU. DTO CBSI-
3aHO, C OMHOM CTOPOHBI, C Y/Iy4IlIeHNeM JMarHOCTUKH TTalli-
€HTOB 3TOI IPYIIIbI, C APYTOM — C YBEJIMYECHUEM ITPOIOJIKM -
TeJIbHOCTU XU3HU TaKMX OOJIbHBIX OJarofgapsi BHEAPEHUIO
B KIIMHUYECKYIO TIPAKTUKY WHHOBAIIMOHHBIX IIPEIapaToB,
ITO3BOJISIIONINX CTAaOWIN3MPOBATh COCTOSIHHE ITAIlMEHTOB
1 3HAYNTEJIbHO YIyUIIINTD KAYeCTBO MX SKU3HM.

Temodumus — camoe M3ydeHHOE 13 BceX ophaHHBIX 3a-
ooneBaHuii. [ToaToMy HecyyaitHO GoJIbIIAsI YACTh 1-T0 AHS
KOH(epeHIINN ObLIa ITOCBSIIIeHA MMEHHOM €A,

B noxnane «9Bomonusa pakTopHOii Tepany reMopu-
i A» E.D. Illnanep mmokasana, Kak U3MEHSIJICS TOIXO.
K Tepanuy reMoWINu A B TeUeHUE TTOCICTHNX IeCATH-
setuii. OT IepPBBIX HOMBITOK OCTAHOBUTH KPOBOTCUCHMUS
y OOJIBHBIX TeMOMUIINEH TIJI0X0 OYMIICHHBIMU Mperapa-
TaMM KPOBH, IIPUBOISIIIUMH K IJTyOOKOM MHBAIMIU3ALINHI
MMALIMEHTOB 3TOM IPYIIIHI, 3a mocienHue 30 J1eT MbI IPUIILIA
K TeHHO-MHXXEHEPHBIM TEXHOJIOTUSM, C IIPUMEHEHUEM KO-
TOPBIX MALIMEHTHI ¢ TeMOMMINET BeIyT aOCOTIOTHO TTOJTHO-
LIEHHYIO XXW3Hb C IIPOIOJIKUTEIEHOCTEIO, IIPAKTUICCKU HE
OTJIMYAIOLIEHCS OT OOIIEITOITY/IIIIMOHHOM (pHC. 1).

3a 3T TOABI CYIIECTBEHHO U3MEHUJIACH TEPAIIHS Ie-
Mo(UINM, OHA CTaja OCHOBHIBATHCSI HA MHANBUIYATbHOM
ITOIXO/Ie K MAIlMEeHTY, ero 00pa3y XKu3Hu (puc. 2).

B HacTos11ee BpeMst Tepanisi TeMOMIINHT ITO-TIPeXK-
HEeMY CBSI3aHa C IIOCTOSTHHBIM BHYTPUBEHHBIM BBEICHUEM
KOHIIeHTpaTa (haKTopa CBEPTHIBAHMS, ITIO3TOMY MHOTHE
MIPOM3BOIUTENIN UAYT IO ITYTU CO3MaHMS IIPEITapaToB IIPo-
JIOHTPOBAHHOTO ACHCTBHS, TTO3BOJISIIOIINX 3HAYNTEIIFHO
YMEHBIIIUTD TOIOBOE YMCJIO MHBEKIINI 0e3 CHIKCHUS 3¢~
extuBHOCTU Tepanuu. [103TOMY BaskHOE MECTO B JOKJIANE
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1940-1950

Mnasma kposu / Blood plasma

OrpaHnyeHHan JOCTYNHOCTb. Tepanua TonbKo No Tpe6osaHwmio /
Limited availability. On-demand therapy only

Llenb — KynmpoBaHue Taxenbix KpoBoTeueHniA. [pofomKNTENbHOCTL

XU3HU 20-30 neT / The goal is to stop severe bleeding. Life expectancy
20-30years

Kpuonpeuunurar / Cryoprecipitate

1970-1980

MepBble KOHUeHTpaTbl / First concentrates

+ MonyueHwne n3 nnasmbl KOHLUEeHTpaToB dpakTopos VIl n IX /
Preparation of factor VIl and IX concentrates from plasma

+ BHepapeHue npodunakTmkm 1 neueHne Ha jomy /

Implementing prevention and treatment at home
+ W3mepeHue akteHocTun daktopa VIIl /

Measurement of factor VIIl activity
Llenb — npepoTBpalyeHune kposoTeyeHuin. lNoasnaeTca noHatue ABR
(ropoBas yactoTa KposoTeueHun) / The goal is to prevent bleeding.
The concept of ABR (annualized bleeding rate) appears

1990-2000

Pekom6uHaHTHble npenapatbl / Recombinant drugs

+ MNepBuyHaa npodunakTKa CTAaHOBUTCA CTaHAAPTOM Tepanuu.
BHespeHune oLeHKM cocTosaHua cycTaBoB / Primary prevention
is becoming the standard of care. Implementation of joint assessment

Llenb — 6e30nacHoe nieyeHmne ¢ npeoTBPalLeHNeM KpOBOTEUEHWIA,
min ABR/ The goal is safe treatment
with the prevention of bleeding, min ABR

2010-2020

Mp HI1p p 6uHaHTHbIe Npenapartbl / Long-acting
recombinant drugs
+ 2014 r. nepBblii — 3GMOpPOKTOKOr anbda /

2014 first — efmoroctocog alfa

« MNpodunaktrika — CTaHZapPT Tepanuu TaxKenbix opm remodunum A /
Prevention is the standard of care for severe forms of hemophilia A

+ BHepapeHMe NoHATUI «MepCcoHann3npoBaHHas Tepanus»
1 «KauecTBO XU3HW» / Introduction of the “personalized therapy”
and “quality of life” concepts

Llenb — ynyyweHne KOMMIAeHTHOCTY Tepanmm, MUHUMI3aLmMaA
NOBPEX/EHA CYCTaBOB, Ka4eCTBO XU3HW, PaBHOE 340POBOM
nonynAauum / The goal is to improve treatment compliance, minimize joint
damage, and have a quality of life equal to that

of the healthy population.

Puc. 1. Hcemopus pazeumus ghaxmopnoii mepanuu eemoguauu A
Fig. 1. History of hemophilia A factor therapy development

3aHMMAJI 0030p HOBOT'O IIPOJIOHTMPOBAHHOTIO KOHIIEHTpAaTa
¢daxropa VIII acpmopokTokor anbda (puc. 3).

Taxum 00pa3oM, B JieueHUM TeMODUINH TTPOU3OIILIO
MHOXECTBO M3MEHEHUI W MBI IIPOJOJKACM IBUTATHCS
BIIEpeN IS YIIydIIeHUSI TepaIlii M CO3IaHuUsI 60yiee KOM-
(OPTHBIX YCIOBHIA XKM3HM JJISI ITALIMEHTOB 3TO IPYIIIIHL.

[Ipomomxass TeMy oKazaHHUs IIOMOIIM TallMeHTaM
¢ remopwnueii, T.A. Mutuna B nokinazae «BegeHue 6071b-
HBIX ¢ TeMopwineii A B MOCKOBCKOI 00/1aCTH: TTepCrieK-
TUBBI ¥ BO3MOXXHOCTH JUTSI ONITUMM3ALINH JICKAPCTBEHHOTO
obecrneyeHsl» OCTAaHOBUJIACH HA OCOOEHHOCTSIX KIIMHUYEe-
CKOTO TeUYEeHMSI TeMODIINNA M HEOOXOTUMOCTH IIPOBEICHUS
PO MIAKTUYECKOTO JICUCHHUS MAlIMEHTOB C TSKEIBIMU
U CpeIHETSIKEIBIMU (hopMamu 3a00ieBaHus (puc. 4).

Ocoboe MecTo B IOKJIazie ObLIO OTBEIEHO OpraHM3alii
ITOMOIIIY B3POCJIBIM ITAIIMEHTAaM B PETUOHE, I1Ie Ha CETO/I-

B [Ipodunaktnyeckasn Tepanua JOSKHa NO3BONATb MaLMeHTaM
c remodununein BeCT 3aOPOBbII N aKTUBHbIN 06pas XKN3HU,
BKJIIOYas yuyacTue B 60MbLIMHCTBE GU3NUYECKMX U COLMABbHBIX
MepONpUATUNA, KaK 1 ntogam 6e3 remodunum / Preventive therapy
should enable people with hemophilia to lead healthy and active
lifestyles, including participation in most physical and social
activities, as people without hemophilia

®  [InA nauMeHTOB, MOMyYaloLWmnX KoHLUeHTpaTbl dpaktopa VI,
KOTOpbIM 6bia 6bl None3Ha oNTUMMU3aLMA NPOPUNAKTUKY,
peKkoMeHAyeTCA UHANBUAYaNbHbIA MOHUTOPUHT
dapmakokuHeTuknm / For patients receiving factor VIl concentrates
who would benefit from optimization of prophylaxis, individual
pharmacokinetic monitoring is recommended

m  PaHee MMHVMasbHaA OCTaToYHaA akTMBHOCTb daKTopa
CcBepTbiBaHMA KpoBY 1 % cuntanacb agekBaTHow Lenbto. OgHako
NPV TaKko akTUBHOCTM GpaKTopa COXpaHAETCA PUCK
BO3HMKHOBEHUA CMIOHTAHHbIX KDOBOTEUEHWIA, I HA CETOAHALIHNN
fleHb o6LenpusHaHbl 6osiee BbICOK/E MUHMabHbIE YPOBHU —
3-5 % u Bbiwe / Previously, a minimum residual coagulation factor
activity of 1 % was considered an adequate target. However,
with such factor activity, the risk of spontaneous bleeding remains,
and today higher minimum levels are generally accepted - 3-5 %
and above

B Yem Bblllie NOCTOAHHAA MUHUManbHaA akTMBHOCTb GpaKTopa, Tem
MeHblle KpOBOTEUEHWI, @ MPY NCXOAHOM YpoBHe dakTopa VIII
Bbiwe 15 % CNoHTaHHbIe KPOBOTEYEHUA NMPaKTUYECK
He BcTpeuyaloTca / The higher the constant minimum factor activity,
the less bleeding, and when the initial factor VIIl level is above
15 %, spontaneous bleeding practically does not occur.

Puc. 2. Knrouesvie 00Ho61eHUs pekomerdauyuil BecemupHhoii ghedepayuu ee-
mouaruu (WFH, 2020)

Fig. 2. Key updates to World Federation of Hemophilia (WFH, 2020)
guidelines

HSIIHUN IeHb CO3IaHa YeTKasi CTPYKTypHUpOBaHHAS CHC-
TeMa MapIIPYTU3ALNHU 1 JICUCHUS ITAITUEHTOB ¢ OpaHHbI-
MM 3a00JIeBaHUSIMMU (pHC. 5).

Ha ceronagamaumii neHsr B MockoBcKoi o61actu odec-
IIeYNBACTCS TIOMOIIb TTAIIMEHTaM 10 TIPOUITIO «reMaTo-
JIOTHST» Ha BBICOKOM MPO(eCcCHOHAIBPHOM YPOBHE, 3aHUMAsT
peliTuHroBoe 13-e MecTo 1o cTpaHe, HeCMOTPS Ha 3HAYM -
TEJIbHYIO TEPPUTOPHIO, M 2-€ MECTO 110 HACEICHHUIO.

Hosst marmeHToB ¢ TeMOo(IIneii B pernoHe COCTaBIsI-
eT 4,27 % oT 0011ero yrcia 60JbHbBIX, 3apeTUCTPUPOBAH -
HbIX B Poccum, uto B 3,6 pa3a Bbllile, YeM B CPeIHEM I10
crpaHe. MockoBcKasi 00J1aCTb BXOIUT B TPOMKY peTMOHOB
C HAaMOOJIBIIIM YMCJIOM MAIIMEHTOB ¢ TeMOMIIINEH B cTpa-
He 1, HECMOTPsI Ha 3TO, B IECATKY PETUOHOB 110 obecIiede-
HMIO 0OJIbHBIX MHHOBALIMOHHBIM JieueHHEM (puc. 6).

JlekTop mogyepkHyia HEOOXOAUMOCTh JIeKapCTBEH-
HOTo obecrieyeHUs MallMeHTOB ¢ reMO(UIINEI B COOTBET-
CTBMH C TOCYIapCTBEHHBIMU HOPMATHUBAMM, PETYJISIPHOTO
MUCIIAHCEPHOTO HAOIIONCHUS 3a MAalMEHTAMM, OIITUMM-
3aIIM1 JICKAPCTBEHHOT'O 00CCTICUCHUS B LIETISIX YIIyUIICHIUST
oKa3aTeje peruoHa.
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CpefiHerofjoBas 4acToTa KPOBOTeUeHMIA Ha GoHe NpUMeHeHUA 3GMOPOKTOKora anbda coctasnseT 1,5 npotus 2,3 B rpynne FVIIl co CMB/
The annualized bleeding rate with efmoroctocog alfa was 1.5 versus 2.3 in the FVIIl with SHL group

Mpu npyMeHeHNn 3dMOPOKTOKOra anbda TpeboBanocb MeHblue NHY3UIA, Yem Npu ncnonbsosaHum FVIII co CMB. PasHuua
B Cpe/JHerofloBoii YacToTe BBefleHiA cocTaBina —54,8 (-64,6...-45,0) / Fewer infusions were required with efmoroctocog alfa than with FVIII
with SHL. The difference in average annual administrations frequency was —54.8 (-64.6...—45.0)

O6bem notpebneHus spmopokToKora anbda 6bin conoctaBum ¢ FVIII co CMB. Pa3Huua B cpeHeronoBom obbeme noTpebneHrs coctaBuia
-45 695 (-70 415...-20 974) ME / The volume of efmoroctocog alfa consumption was comparable to FVIIl with SHL. The difference in average
annual consumption was —45,695 (-70,415...-20,974) IU

Tepanusa admopoKToKorom anbda nepeHocmnacs XopoLo, UHrMorUTopos FVIII He BbIABNEHO, AaXKe Y MALMEHTOB C MX HaNMUYMEM B aHaMHe3e /
Therapy with efmoroctocog alfa was well tolerated; no FVIIl inhibitors were identified, even in patients with a history of them

Puc. 3. [Ipumenenue sgpmopoxmoroea arvgpa 6 peanvhoil kaunuyeckoi npakmuxe. Hccaedosanue A-SURE. FVIII co CIIB — npenapam ¢paxmopa VIII

€O cmanHdapmHviM nepuodom NOAYEblGeOeHUs.
Fig. 3. Use of efinoroctocog alfa in real clinical practice. A-SURE Study. FVIII with SHL — a factor VIII with a standard half-life

MokasaHvAMM [N1A NPoBeAeHNA NOCTOAHHOW NPOdUNAKTUYECKO 3aMeCTUTENbHO Tepanun ABRAIOTCA: /
Indications for continuous preventive replacement therapy are:

e Taxenasa ¢opma remodunum / severe form of hemophilia

*  cpefHeTAxenasa ¢opma reModUNMM NpU pPasBUTUM XOTA Gbl OFHOTO MM30Aa reMapTpo3a
VN BbipaXeHHbIX reMopparmyecknux NpoABieHnin Apyroi nokanvsauumn / moderate form
of hemophilia with the development of at least one episode of hemarthrosis or severe hemorrhagic
manifestations of another localization

MauneHTam ¢ akTMBHOCTbIO pakTopa 6oree 3 % NOCTOAHHOE UK ANNTENbHOE NpodUNaKkTNYeckoe ne-
UeHne HeobXOAMMO MNP MOBTOPHBIX KPOBOUZNUAHWAX B CYCTaBbl, MOABNEHUN NPU3HAKOB CYHOBUUTA
UAN apTponaTiu, BbiPaXXeHHbIX reMopparnyeckux NpoABeHNAX, TPebyIoLLMX YacTbiX BBEAEHWI KOH-
LieHTpaToB GpaKTOpOB CBepTbiBaHuA / In patients with factor activity of more than 3 %, continuous or long-
term preventive treatment is necessary for repeated hemorrhages in the joints, signs of synovitis
or arthropathy, severe hemorrhagic manifestations requiring frequent administration of coagulation factor
concentrates
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Puc. 4. Heobxodumocms npogusaxmuueckoii mepanuu 6oavhuix eemogpuaueil A (Knunuveckue pexomendayuu no gedenuto 60avHuix eemoghunueit, 2018)
Fig. 4. The need for preventive therapy in patients with hemophilia A (Clinical guidelines for the management of patients with hemophilia, 2018)

lematonorunueckui OtgeneHus B MockoBcKom
KabuHeT KoHcynbTaTnBHO- obnactu: / Departments
ANArHOCTMYECKOro LeHTpa in the Moscow region:
MocKkoBcKoro obnactHoro PeyToB / Reutov

Kopones / Korolev
Hay4HO-MCCIef0BaTeNIbckoro ey e
KNMHUYECKOrOo MHCTUTYTa [y6Ha / Dubna
M. M.®. Bnagnmmpckoro / KonomHa / Kolomna
Hematology office in the Con- BockpeceHck / Voskresensk
sultative and Diagnostic ﬁ°"‘°”e”°7g / dD‘I”I’(’OdedOVO
Center, M.F. Vladimirski oA e

EEE, 137 y [lonronpyaHblii / Dolgoprudny

Moscow Regional Research OpexoBo-3yeBo / Orekhovo-Zuevo
Clinical Institute CrynuHo / Stupino

Knwun / Klin

PameHckoe / Ramenskoe

Tio6epupl / Lyubertsy

Puc. 5. lemamonoeuueckasn cayncoa ¢ Mockoecioii obnacmu
Fig. 5. Hematology service in the Moscow region
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13 % (n=36)

2% (n=5)
MopokTokor anbda /
Moroctocog alfa

6% (n=16)
OkTOoKor anbda /
Octocog alfa

Smmnuymsymab /
Emicizumab

53 % (n=147)
KoHueHTpat pakTopa VI /
Factor VIl concentrate

15 % (n=42)
CumokToKor anbda /
Simoctocog alfa

11 % (n=32)

S¢dMopoKTOoKOT
anbda / Efmoroctocog
alfa

Puc. 6. 3assra no evicoxozampamuvim Hozonoeusm (2023): eemogpuaus A (é3pocavie u demu; n = 278)
Fig. 6. Request for most expensive diseases (2023): hemophilia A (adults and children; n = 278)

C y4eToM TOro 4To reMo(puiinsg — 3To 3a00JieBaHuE,
IIPOSIBIISIONIEECS B pAHHEM JIETCKOM BO3pacTe, HEOOXOMM-
MO MOHMMATh, YTO IMAIIMCHTHI, HAYMHAIOLINE ITOJIyIaTh
TepaImio y MeInaTpoB, IO TOCTIDKCHUN 18 JIeT MOJIKHBI
MIepeXOIUTh IO HaOJII0eHIE TeMaToJI0Ta, 3aHNMAIOIIIe-
rocsi JICYEHNUEM B3POCIIBIX. DTOMY BaXKHOMY aCITeKTy OBLI
nocssuieH noknan T.A. Murunoii «[IpeeMCTBEeHHOCTD Te-
paImu NalreHTOB JETCKOTO 1 B3pOCIOTO BO3pacTa C re-
Modunreit B MOCKOBCKOI 00J1aCTH».

Bce manueHTsI ¢ reMouaneii mo 1oCcTmKeHnu 18 et
JIOJDKHBI BCTaTh Ha yueT B LleHTpe opdaHHBIX 3a00/1eBaHIIA
MOCKOBCKOTO 00JIaCTHOTO Hay4YHO-UCCIEI0BATEILCKOIO
KJIMHWYECKOTo MHCTUTYTa M. M., Branumupckoro, rae
€CTb BO3MOXHOCTh HE TOJIbKO HAOJIIOIEHMST Y TeMAaToJIora,
HO ¥ KOMILIEKCHOTO 00CJIeIOBaHMSI B3POCIOTO HACEICHUS
crieliManiucTaMu Apyrux npoduseit (puc. 7). DTo BakHO,
TaK KaK IPOIOJLKUTEIPHOCTD XXM3HU TTAIIUEHTOB C TeMO-
dunuei 3a mociieAHNE TOAB 3HAYNTEILHO YBEJIMUMIIACD,
CJIeI0BATEeIbHO, HE MCKITIOUEHA BO3MOXKHOCTD IIPOSIBJICHIUS
Yy HUX BO3pACTHBIX 3a00JIeBaHMIi, CBOMCTBEHHBIX OOIIE
MOITYJISILIMU U TPpeOYyIOIIMX HaOI0AeHUS Y Bpayeu pa3ind-
HBIX CIIeaJIu3alui.

Jloknaguuk noauyepkHya, 4To Mo ypoBHIO obecreye-
HUS NauueHToB ¢ TemModunueii pakropom VIII Ha mymry
HaceseHus1 MoCKOBCKasl 00J1aCTb HE OTCTAET OT Pa3BUTHIX
crpaH EBporreiickoro corosa.

BonbIIMHCTBO TALIMEHTOB ¢ TSHKEJTBIMU (hopMaMHM 3a00-
JIeBaHUSI TTOIy4YaloT mpoduiakTudeckoe gedyeHre. OmHako
OCTaIOTCS TPYITITHl HEKOMIUIACHTHBIX OOJIHBIX, a TAKXKE T1a-
LIMEHTHI CO CIIOXKHBIM BEHO3HBIM ITOCTYIIOM M HAJIMIHEM
aHTHUTEN K BBOIMMOMY (haKTOpy CBepThIBaHU. JIy1s Teparm
0O0JIbHBIX 3TOM IpynIibl B MOCKOBCKOI1 00JIACTH C YCIIEXOM
HavaJl IPUMEHSITHCSI MTHHOBAIIMOHHBIN TIperapaT SMULIM-
3yMa0 ¢ OOKOXHBIM ITyTeM BBeneHMsI (puc. §).

JlexTop mogpoOHO OCBEeTHIIA KITMHUIECKUE UCCIIEI0-
BaHUS, KOTOPBIC OBLIN ITPOBEACHBI 10 Hayajla BHEAPCHUS

Iperapara B pyTUHHYIO KIMHUYECKYIO ITIPAKTUKY, OTMETUB
CYIIIECTBEHHOE YIYYIIICHNE KauyecTBa XMU3HM MalleHTOB
CJIOXHBIX KOTOPT, B KOTOPHIX 10 CHUX IIOP HE YIaBaJIoCh
JIIOCTAYD ITOJTHOTO KOHTPOJIST Hal KPOBOTCUCHUSIMU TIPU
MMPUMEHEHUM CTAHAAPTHBIX IIPOTOKOJIOB JICYCHMS, a TaK-
e ynoOCTBO MOIKOXHOTO BBEACHNS SMUII3yMa0a 1 mpa-
KTUYECKU OTCYTCTBHE TTOOOYHBIX 3 HEKTOB IIPU €T0 UC-
ITOJIb30BAaHUU.

OIIBITOM MCIIOJIB30BaHUS SMUIIN3yMa0a MOIEINIACh
E.D. IlInnnep B nokinane «KimmHMIeCcKre acIeKThl IIpUMe-
HeHMs SDMULIM3YyMaba y Jeteii ¢ remopunmeit A». Jlokian-
YUK ITOAYEPKHYJIA, YTO B IIPAKTHKE IETCKOIO TeMaTojIoTa
0COOEHHO BaXXHO CO3IaTh YCJIOBUS IISI KOM(POPTHOTO
1 0€30ITaCHOTO Pa3BUTHS M POCTA MTALIMEHTA, HE TOIYCTUTD
BO3HMKHOBEHMUSI ITOpaKeHUsI cycTaBOB. CIIOXHBIN BEHO3-
HBII TOCTYIT Y MAJICHBKUX ITAlIMEHTOB, HEKOHTPOJIUpYyeMast
AKTUBHOCTb JE€TEU C 4aCTOM TpaBMaTHU3alLME 3a4acTylO
JIeJIaIoOT 3Ty IeJIb HeIOCTKMMOM. Ha HeCKOIbKIX KiIH-
HUYECKMX IIPUMEPaAxX, COIIPOBOXKIAEMBIX ITIOAPOOHBIM 00-
30pOM JINTEPATypPhl aHAJOTUYHBIX CJIy9aeB U3 MHPOBOI
MPaKTUKH, OblJIa TToKa3aHa 3¢ GEKTUBHOCTb HOBOTO TIpe-
Imapara B JICUCHHUH ITallMeHTOB B BOo3pacTe OT 1 Mec.

Takxke ObLIO yIeeHO BHUMAaHUE CJIOXHOCTSIM, BO3-
HUKAIOIIUM Y Bpadeil ITpH JICUCHUH MAIIUEHTOB ¢ TeMOpH-
et A sMuum3ymMaboM: IpodyieMaM ¢ TMarHOCTUKOM,
TpeOylolleil cnelraabHO OCHAILIEHHBIX J1a00paTopuii re-
MOCTa3a, HeAOCTAaTOYHOCTH ONbITa BeACHUS ITallMEHTOB,
MIPUHUMAIOIINX SMUAIIM3YMa0, ¢ COYeTaHHOM XUPpyprude-
CKOM I1aTOJIOTUEH, HEITOJIHOM KOMILIAEHTHOCTY NallueH-
TOB M MIX POIOUTENICH, CIIOKHOCTSIM BEICHMS MAllICHTOB
B CJIy4ae IIPOPBLIBHBIX KPOBOTCUYCHMIA, OTCYTCTBUIO 3HAHUI
O Tperapare y Bpadei oo11eit mpakTuku. JJoKJIaquuk ce-
JIajla BBIBOIBI, YTO BpauyM-IeMaTOJIOTU ITOJIYIUIN OYCHD
WHTEPECHBIH U 3(PPEKTUBHBIN IIperapaT s JedeHUs
remMownu A, 6e3ycJI0BHO, UMEIOIIMIA 00IbIIOE OyIyIIIee.
OnHako TpeOyercst HabOp OmbITa MPUMEHEHUS SMUILIM -

OHROFEMATONOIUA 4’2023 tom 18
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MpoBefeHne HayYHO-NPAKTUYECKNX KOHdePeHLM
1 CEMVIHapOB, BHEAPEHWE HOBbIX 3PPEKTUBHBIX

HeBponor, rematonor, S ELTIS V] MeTofi0B 06CNej0BaHIA 1 IeYEHNA, ONTUMU3aLMA
TpaBmaTtosnor-optones / . cucTembl NPOGUNAKTUYECKNX MEPONPUATUN,

Neurologist, hematologist, nomoraem / STanHom peabunutaummn n couranbHOW aganTtauum
orthopedic traumatologist How we help NaumeHToB ¢ oppaHHbIMK 3a6oneBaHNAMM /

Conducting scientific and practical conferences

and seminars, introducing new effective methods

of examination and treatment, optimizing the system
of preventive measures, staged rehabilitation

and social adaptation of patients with orphan
diseases

[AeAatenbHoOCTb /

8 (495) 631-74-08

exepaHeBHo ¢ 9.00 no 15.00/

daily from 9.00 to 15.00

3anpocbl U CKaHbl NOAYUYEHHbIX MEANLIMHCKUNX
pekomMeHAauUmMn MOXHO OTNPaBUTb MO SNEKTPOHHOW
noure: orfacenter@monikiweb.ru / Requests and scans
of received medical recommendations can be sent

by email: orfacenter@monikiweb.ru

LIO3 koopanHupyeT feATenbHOCTb
MefMLMNHCKMX opraHn3auunin MockoBcKom :
0611aCcTU NO OKa3aHUo MeANLIVIHCKO ==~ KOHTaKTbI /
rnomoLym nauueHTam c opdaHHbIMU -
3aboneBaHuamm / The COD coordinates
activities of Moscow region medical
organizations to provide medical care
to patients with orphan diseases

Mopsapok o6palieHna
nauveHTosB / * CHacnefCcTBEHHbIMU 3ab60eBaHMAMN
meTabonmama (GeHunKeToHypus,
rnyTapoBas auuaypus, METUIManoHoBas
1 NponunoHoBas auugemms, 6onesHb
BunbcoHa n ap.) / with hereditary meta-
bolic diseases (phenylketonuria, glutaric
O6paTMBLLMECS NALMEHTbI AOMKHbI * MNaynenTsl, aciduria, me?hy/rya/qnic and propionic
’ Habnlopaowmecs acidemia, Wilson’s disease, etc.)
npefoCcTaBuTh AaHHble : B LI03/ .
06CneoBaHNii U KOHCYNbTaLNi ! remMaTonornyecknmm opdaHHbIMm
CMeumanncToB ans NoATBePKAEHNA 3aboneBaHuAMU (ngmonaTnyeckas
CTaTyca op¢paHHOro 3aboneBaHms TpombouuToneHnyeckas nypnypa,
1 onpepeneHns aanbHewen annacTmyeckas aHemus, remopunus,
MapupyTusauuu / Requesting NapoKCM3ManbHas HouHas
patients must provide data from remorno6MHypm;1 v ap.) / with hemato-
examinations and specialist logical orphan d/geases (/d/oparh/c.
consultations to confirm orphan thrombocytopenic purpura, aplastic
disease status and determine anemia, hemophilia, paroxysmal
nocturnal hemoglobinuria, etc.)

further routing

* HacneACTBEHHbIM aHTMOHEBPOTUYECKIM
OTEKOM 1 ipyrmmn 6onesHamu /
with hereditary angioedema and other
diseases

Puc. 7. Opeanuzayus llenmpa opgpannvix 3abonesanuti (1[03) Mockosckoeo 06aacmnoeo Hay4HO-UCcAe008aMENbCKO20 KAUHUHECK020 UHCHMUMYMA
um. M.D. Bradumupckoeo
Fig. 7. Structure of the Center for Orphan Diseases (COD), M.F. Viadimirskiy Moscow Regional Research Clinical Institute

SMuyumsymab — nepeoe 3aperncTprpoBaHHOE MOHOKIIOHaNbHOE aHTUTENO AN leueHns syl
remodunum A / Emicizumab is the first registered monoclonal antibody for hemophilia A treatment h ¢
AMuyumsymab - bucneundryHoe, rymaHn3vpoBaHHOe aHTUTeNo, MuMeTrK pakTopa VIII, cBAsbiBaeT [
aKTBMpoBaHHbI dakTop IX (FIXa) ¢ pakTopom X (FX) ansa BocnonHeHnsa GyHKLUM OTCYTCTBYIOLLErO

aKTuBMpoBaHHoro ¢paktopa VIl / Emicizumab is a bispecific, humanized antibody, a factor VIIl mimetic,

that binds activated factor IX (FIXa) to factor X (FX) to replace the function of missing activated factor VIl

EAVMHCTBEHHDI 3aperncTprupoBaHHbIii Npenapar Ans neyeHns reModunmn C NOAKOXHbIM
BBefeHuneM / The only registered drug for the treatment of hemophilia with subcutaneous administration

BeopauTca 1 pa3 B Hepenio, 1 pa3 B 2 Hep u 1 pa3 B 4 Hep / Injected once a week, once every 2 weeks
and once every 4 weeks

3Muum3ymab 3apeructpuposaH B Poccum ¢ 2 noKasaHUAMM B KauecTBe PyTUHHON NPOGUNaKTUKM AS1A NPefoTBPALLEHNA UM CHUXKEHNA
YacTOTbl KPOBOTEUEHUI Y MaLmeHToB: / Emicizumab is registered in Russia with 2 indications as routine prophylaxis
to prevent or reduce the frequency of bleeding in patients:
* cremodunven A (HacneacTBeHHbIN aedprumt dpaktopa VIIl) c uurubutopamm dpakropa VIIl / with hemophilia A (hereditary factor VIl deficiency)
with factor VIIl inhibitors
e Taxenou popmoii remodunmm A (HacneacTeeHHbIN gedpuumnt daktopa VIl (<1 %)) 6e3 nHru6uropos ¢pakropa VIl /
with severe hemophilia A (hereditary factor VIl deficiency (<1 %)) without factor VIl inhibitors

Puc. 8. Obwas xapaxmepucmura rekapcmeenHo20 npenapama IMuyusymad (nekmponnsiii pecypc: hitps://www.roche.ru/produkty/katalog/hemlibra (0ama
obpawenus 28.04.2023))
Fig. 8. General characteristics of emicizumab (electronic resource: https://www.roche.ru/produkty/katalog/hemlibra (access date 28.04.2023))
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Pa3BuTne MHMMGMTOPA
K pakTopy VIl / Emergence
of factor VIl inhibitor

CoxpaHsaiowmecs
KPOBOTEUEHUA, HECMOTPA
Ha npoBefeHne npodu-
nakTuyeckon Tepanuu /
Persistent bleeding despite
prophylactic therapy

Puc. 9. IIpo6arembir aeuenus eemoguauu
Fig. 9. Problems of hemophilia treatment

24-a Hepena HabnogeHna /
24" week of observation

Puc. 10. Pesyaomameot ananuza HAVEN 1—4 nocae 144 ned nabaoodenus

Fig. 10. Results of HAVEN 1—4 analysis after 144 weeks of follow-up

3yMaba, 9YTOOKI clieaTh TOT IIperapar Io-HACTOSIIeMY
0e30MacHBIM JUIS MAlMeHTa M YIOOHBIM /IS Bpaya.

3aKIIIOYUTENbHBIN TOKJIAM, TOCBSIIEHHBIM MHHOBA-
LIMOHHOM Tepanuy MauueHToB ¢ TeModunueit A «HoBbie
BO3MOXHOCTH TE€paIlMy IMAllMEHTOB C TeModuaneit A»,
cnenan C.I'. 3axapos. OH elle pa3 OTMETHJI, YTO HECMOTPSI
Ha SBHBII IIPOrpecc, MHOTHE TTPOOJIIEMBI JICUSHHUS TeMO-
(unmu ocraloTcst HepelleHHbIMU (puc. 9).

MHorue manyMeHTs ¢ TeMODUINEH TI0X0 COLMAIM-
3UPYIOTCS, HE MOTYT CO3IaTh CEMbIO, HAWTH PadOTy WIN
ee mpoxorkarth. [1pu HEBO3MOXKXHOCTY TTOHOOpaTh 3 heK-
TUBHOE NpodrIakTHYecKoe edeHune 10 70 % nmauueHToB
OTMEYAIOT CHIDKeHME (DM3NIECKO aKTUBHOCTH BCIIEACT-
BHE TTIOpakeHMsI cycTaBoB. [1o pe3ynsraram uccieaoBaHUs
HAVEN1—4 (puc. 10) Bcemupnast denepatins reModrmm
(WFH) B HOBBIE peKOMEHIAIINH BKJIIOUIIA SMUILIN3YMa0
IIJIST TIPOBEICHUSI IIOCTOSTHHOTO MPO(MIIAKTUYECKOTO JIe-
YeHMUSI.

JloKnamumK MoauepKHYyJI, 4YTO TpedyeTcsl 00yIuTh Ma-
LIMEeHTA C TeMOMINEH YIIN JINIIA, OCYIIECTBIISIONIETO YXOI
32 HUM, TEXHUKE TTOIKOXKHBIX MHBEKIIUIA, TIPaBUJIaM KYITH-
POBaHUSI IPOPHIBHBIX KPOBOTEUCHUI, OOBSICHUTD, YTO IIpe-
ImapaT OPUMEHSIETCS TOJIBKO TS TPOMUIaKTHIECKOTO JIe-
YeHUsI, TaK KaK CO3IaeT IIOCTOSTHHBIN YPOBEHb aKTUBHOCTH
remMocrasa 0e3 IMMKOB U MaIeHUI, M He MOXKET UCITOIB30-

Hun3kaa npueepKeHHOCTb
K Tepanuu y HeKOTopbIX
rpynn nauneHTos /
Low compliance with
therapy in some patient
groups

OTpuvuaTtenibHoe BIMAHKE
Ha KauyecTBO »W3HU /
Negative impact on quality
of life

[ona nauneHToB 6e3 KpoBOTEUEHWI /
Proportion of patients without bleeding
B Jona naumenToB ¢ 1-3 ciyyasmu
KpoBOTeueHwuii / Proportion of patients
with 1-3 bleeding events

SMmuM3ymab no3sonaeT NCKNIOUNTb
KpOBOTEUYEHUA y 6ONbLUMHCTBA NALNEHTOB,
1 CO BPEMEHEM YMCIIO STVX MaLMEHTOB
yBenuuusaetca / Emicizumab eliminates
bleeding in most patients, and the number
of these patients increases over time

144-7 Hefens HabnoaeHus /
144 week of observation

BaThCS IS SKCTPEHHOTO KYIIMPOBaHUS KpoBoTeueHH. [1pu
COOJTIONeHNH YKa3aHHBIX IIPABIJI JICUCHUE SMUIIN3YMaOOM
IMO3BOJISIET UCKITIOYNTH KPOBOTEUSHMSI, YTO 3HAUUTEIHLHO
yIIy4IIaeT KaueCTBO JKMU3HU 00JILHOTO TeMopIneii A.

ITpobGneme nedeHus emie omHOTro opdhaHHOTO 3a00J1e-
BaHUSI — MapOKCU3MaJIbHOI HOUYHOI TeMOIJIOOUMHYPUU
(ITHT') — 611 mocBseH nokian VI.H. KonrueBckoro.
ITHI" — xpoHnuyeckoe KM3HEeyrpoxarliiee peakoe 3a00-
JIeBaHNE KPOBH, XapaKTepU3YIOIIeeCs] KOMIIEMEHT-OITOC-
peaoBaHHBIM BHyTpucocyauctbiM remoauszoM. ITHI mo-
paxaeT MYXYMH M XEHIIMH BCeX BO3PacCTOB M
JIMaTHOCTHUPYETCsSI B OCHOBHOM B Bo3pacte ot 30 1o 35 neT.
Pacuernas pacripocrpanenHocts ITHT cocrasaster 16 ciry-
yaeB Ha 1 MJIH HacejieHUs, a 3a00JieBaeMOCTh JaHHO
narojoruei — 1,3 caydas Ha 1 MiTH HaceneHnst. OCHOBHBIE
cumnroMsl ITHT npencrasnaens! Ha puc. 11. Mctopuuecku
10 35 % naumentoB ¢ ITHI ymupanau B TeueHue 5 jet
ITocjie TTOCTAHOBKM OMArHo3a Mo IMPUYMHE OCIOXHEHUI
JTAHHOTO 3a00JIeBaHMsI, HECMOTPSI Ha IIPOBEACHIE HAWITY4-
1Ieit moxaepkuBamomieii repanu. C MOMEHTa BBeACHUS
TApreTHOM TepanuM, IMPULIEIbHO BO3ICUCTBYIOIIEH Ha
CHCTEMY KOMIUIEMEHTa, KOTOpas SIBJISICTCSI YaCThI0O M-
MYHHOI CUCTeMBbl, BbIXXKMBaeMOCTh nauueHToB ¢ [THI
YBEJIMIMIACH IO YPOBHSI, aHAJIOTMYHOTO B OOIIIEi ITOITy-
JISILIM.

OHROFEMATONOIUA 4’2023 tom 18
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¢ [Mpw MHI naumeHTbl MOTYT UCMbITbIBaTb PAS CUMMTOMOB, KOTOpPble
BapbVPYIOT 1 MOTYT oTnnyaTbea / Patients with PNH may experience
arange of symptoms that vary and may differ

 [laureHTbl C BbICOKOW aKTUBHOCTbIO 3aboneBaHus (yposeHb JIAT
6onee yem B 1,5 pasa BblLue rpaHULIbl HOPMbI) U 1 nnn Gonee
KIMHWUYECKUMU CUMIMTOMaMy MMEIOT MOBbILIEHHDIA PUCK
Tpomboambonuw / Patients with high disease activity (LDH level more
than 1.5 times the normal limit) and 1 or more clinical symptoms have
an increased risk of thromboembolism

KpanHe BaXHO perynsapHo oLeHnsatb yposeHb JIAI n
OTCNEXMBATb KMHNYECKME NPpU3HaKM 1 cumnTombl MHI /

It is essential to regularly assess LDH levels and monitor clinical
signs and symptoms of PNH

Yctanoctb / Fatigue 80 %
Anemuis / Anemia 88-94 %
Ducdarua / Dysphagia 24 %
OpplwkKa / Dyspnea 64 %
bonb B *xusote / 44 %
Abdominal pain

SpeKTunbHan JUCPYHKLMA 38 %
Erectile dysfunction

femornobunypwus / 62 %

Hemoglobinuria

47 % nauneHToB
CTpafjaloT IeroYHomn
runeprteHsnen /
47 % of patients suffer
from pulmonary
hypertension

40-67 % cnyvaes
cmeptu ot MHI
obycnoBneHbl
BEHO3HbIM 1N

8-18 % cnyyaes
cmeptu ot MHI
BbI3BaHbl NOYEYHON
He0CTaTOYHOCTbIO /

8-18 % of deaths
from PNH are caused
by kidney failure

apTepuranbHbIM
Tpom60o3om / 40-67 %
of deaths from PNH
are due to venous
or arterial thrombosis

Puc. 11. [Ipusznaku u cumnmomol hapokcuzmanrbroi HourHoi eemoenoburypuu (IIHT). JIIT — rakmamadeeudpoeerasa
Fig. 11. Signs and symptoms of paroxysmal nocturnal hemoglobinuria (PNH). LDH — lactate dehydrogenase

PABYJIN3YMAB / RAVULIZUMAB

KapkacHble
obnactn
MoneKybl
uernoseyeckoro
npoucxoxaeHus /
uman framework
regions

KoHcTaHTHas obnacTb
nerkow uenu k
uenoseka / Human
« light chain constant
region

KoHcTaHTHble obnac-
TV 2 1 3 TAXenoii uenn
IgG4 yenoseka/ =
Human IgG4 heavy
chain constant regions
2and3

KoHcTanTHas obnactb 1
Taxenoi yenu IgG2
yenoseka v WwapHup /
Human IgG2 heavy chain
constant region 1 and hinge

Ly

o
b -
P id

06nacTu, onpeaenaowme
KomnnemeHTapHocTs (CDR,
MBILIMHOTO
npovcxoxaenns) /
Complementarity
determining regions (CDR,
murine origin)

OcToB 3Kynu3ymaba / Eculizumab frame

Puc. 12. Cmpyxmypa npenapama pagyauzymao. Ig — ummyHnoeno0yaun
Fig. 12. Structure of ravulizumab. Ig — immunoglobulin

IToBopoTHOI1 Touko¥i B teueHuu [THI crano mosieie-
HHUE MHTMOUTOpaA CUCTEMbl KOMILJIEMEHTA 3KyJIu3ymada.
DTOT IpelapaT IO3BOJIMJI KapAMHAIBHBIM 00pa30oM U3Me-
HUTB ecTecTBeHHOE TeueHue [THT, ymeHbIasg cuMnroma-
THKY ¥ 9aCTOTY OCJIOXXHEHUI 3a00IeBaHMs, a TAKXKe I10-
BBIIIasg BBIKMBAEMOCTb IO YPOBHS, aHAJOTUYHOTO
B ob1eii rmorysstiyy. HecMoTpst Ha TO 4TO € IMHCTBEHHBIM
meTonoM, ndneunBatomuM [THT, ocTaeTcs TpancmianTa-
LIMST CTBOJIOBBIX KPOBETBOPHBIX KJIETOK, B HACTOSIIIIEE BPe-
Ms1 KY/IM3yMa0 SIBJISIETCS «30JI0ThIM CTAHIAPTOM» T€PAIIUK
MMAIleHTOB C TEMOJUTUYECKON 1/ U TPOMOOIMOOIIIe-
ckoii ¢popmoit ITHI. OgHako TepMUHAJILHBINA MEpUOJ,
ITOJIYBBIBEICHUS 3KyJIM3ymMabda, KOTOPHIM COCTaBJISCT
11,3 % 3,4 nHs, TpeOyeT BBeACHMS JO3HI ITperapaTa KaXable

2 HeJl, YTOOBI 00ECTIEYNTh ITOJTHOE 1 YCTOMYMBOE MHTUOM -
pOBaHHE aKTUBHOCTU TEPMUHAJIBPHOIO 3BEHA CHUCTEMBI
KOMIUIEMEHTA.

Jl1s1 pelieHust 3TOi MpobJIeMbl CO31aH APYroii MHHO-
BallMOHHBIN IIpernapar paByIn3yMad (YITOMHUPUC), SIBIISI-
IOIIUICS Pe3yJIBTaTOM TapreTHOM MOIU(UKAILIIY MOJIEKY-
JIBI 9KyIu3ymaoa (puc. 12).

PaBynmm3yma6 c 6onbiieit ah(UHHOCTBIO CBSI3bIBACTCS
¢ C5, TeM caMBbIM YBEIMUMBACTCSI IIEPHO ITOJTYBBIBEICHUSI
mpenapaTa o CpaBHEHHIO C SKYIM3YyMaOoM.

Joximamank pacckKasal 0 pe3yjIbraTax MCCAeIOBaHUS
mperapara B KOTOpTe IMallMeHTOB, paHee He IOyJaBIIIX
MHTHUOUTOPBI CHCTEMBI KOMIUIEMEHTA, KOTOPBIE ITOKa3ajIn
€I'0 BBICOKYIO 3(D(eKTUBHOCTD 1 XOPOIIYIO ITEPEHOCUMOCTb.
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MonekynapHbie nogTunbl B-OJ1J1y B3pocnbix /
Molecular subtypes in adult B-ALL

iAMP21
ZEB2/CEBP

DUX4
High hyperdiploid
BCL2/MYC

PAX5 P80OR

Hypodiploid ETV6-RUNX1/-like
PAX5alt
KMT2A ZNF384/-like

MEF2D

Ph-like

B CrangaptHbivi puck / Standard risk
B MpomexyTouHbIn puck / Intermediate risk
[ Boicokuii puck / High risk

CunbHas / Strong
B OueHb cunbHas / Very strong

[l HesnauutensHas / Not significant
M HeratusHasn / Negative
Cnabas / Weak

cb2

CD38

CD34

cb10

CD20

CcD13

CD33

CD25
CD15/CD65
CD5

80
70
60
50
40
30

20

5-neTHsA 06Las BblKMBAeMOCTb, % /
5-year overall survival, %

DUX4
TCF3-PBX1
PAX5 P8OR
PAX5alt
ZNF384/-like
MEF2D
Ph-like
KMT2A
Hypodiploid
BCL2/MYC

High hyperdiploid
ETV6-RUNX1/-like

Puc. 13. Hosvie noomunusi B-kaemouroeo ocmpoeo aumghobaracmuoeo aeiikosa (B-OJIJ1), onpedeasiembie Ha OCHOBAHUU MOACKYAAPHO-CEHEMUYECKUX U3Me-

HeHull

Fig. 13. New subtypes of B-cell acute lymphoblastic leukemia (B-ALL) defined based on molecular genetic changes

Bnnnatymomab6 / Blinatumomab
B3pocnble ¢ p/p Ph~npe-B-ON1J1/
Adults with R/R Ph~ pre-B-ALL

9.2016

Bnvnnatymomab6 / Blinatumomab
P/p Ph* npe-B-ONN/
R/R Ph* pre-B-ALL

CAR-T
JeTn 1 monopble nioaw ¢ p/p
npe-B-OJ111/ Children and young
adults with R/R pre-B-ALL

8.2017 3.2018

12.2014 7.2017

Bnnnatymomab / Blinatumomab
letn c p/p Ph~npe-B-OJ11/
Children with R/R Ph~ pre-B-ALL

WHoTy3ymab/ Inotuzumab
B3pocnble c p/p npe-B-O/J1/
Adults with R/R pre-B-ALL

8.2017

MOB* npe-B-OJJ1/ MRD*
pre-B-ALL

Puc. 14. Odobpennbie 3 HobIX N0OX00a K mepanuu peyudueHozo/pedpakmeproeo (p/p) B-kaemournoeo ocmpoeo aumgobaacmuoeo aeiikosa (B-OJ/I). MOb —

MUHUMANbHAS OCMAMOYHAS 001€3Hb

Fig. 14. Approved 3 new approaches to the treatment of relapsed/refractory (R/R) B-cell acute lymphoblastic leukemia (B-ALL). MRD — minimal residual

disease

INepuon mosryBEIBeIeHUS MIpeTIapara B 4 pa3a BbIIIE, YeM
SKyJIM3yMada, 4yTo IPeIOCTaBIsIeT MalieHTaM CBOOOLY OT
HEeoOXOIMMOCTH BBeICHMSI B TeueHue 8 Hell. Takum obpa-
30M, IallMeHTaM HeOoOXOAMMO Bcero 7 BBEICHUIt
B IO/l B OTJINYME OT 26 IIPU MCITOJIb30BaHUU 3KYIM3yMada
MpY aHAJIOTUYHOM, a MHOTAA M TpeBhIamneil apdek-
TUBHOCTH.

3aKIIOYNTENbHBIN HoKaad 1-ro mHS KOoHbepeHUIUuNn
«CoBpeMeHHasl CTpaTervs TMarHOCTUKM U JIEYEH ST OCTPO-
1o JIMM((}POOIACTHOTO JIeiK03a Y B3pocibix» O.A. AnenmHoii
SIBUWJICSI «MOCTHMKOM» II€peXoja K CIEAYIOLIEMY AHIO, OT-
KpbIBasi TEMY JIEYEHUSI U JUATHOCTMKM IAIIMEHTOB C

OHKOT€MaTOJIOTUICCKIUMU 3a00JIeBAaHMSIMI. ABTOP TOKJIana
TI0Ka3aJia HOBBIE TTOATHUITEI OCTPOTO JTMM(POOJIACTHOTO JICH-
ko3a (OJLJI), onpenensieMble HA OCHOBaHUH MOJIEKYJISIPHO-
TeHETUYECKUX M3MEHEHMIT CTBOJIOBBIX KJIETOK (puc. 13).

Brumi mokazaHbI TPYIITBEI pUCKA B 3aBUCUMOCTH OT Ha-
JINYMST IATOTEHETUISCKNX M MOJIEKYJISIDHBIX MapKepoB
y IeTeil U B3pOCIIBIX, OlieHeHa 001ast M 0ecCOObITUITHAS
BBDKMBAEMOCTh IMAIIMEHTOB C YYETOM TPYIIIBI pHCKa IIPU
pa3TUYHBIX TTpoTokonax gedeHust OJIJI.

OtaenbHOE MECTO B IOKJIAAe OBUIO OTBEAEHO pedpak-
TepHbIM (popmam OJIJI, coBpeMeHHOI TaKTHUKE MOIX0a
K ero Tepanuu (puc. 14).
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Il HayyHo-npakTuyeckaa koHpepeHumns «[ocTUXEHUS, NPOGNEeMbl U NePCNEeKTUBbI B reMaToNorum»

OHROTEMATONOIUA 4’2023 tom 18

Oco0bli1 MHTEpeC cylIaTeieil BpI3Balia YacTh TOKJIa-
Ila, TIOCBsIIIIeHHAas UMMYHoTepanuu, B ToMm ynciie CAR-T-
tepanuu OJIJI. ABTop oTMeTMIa, YTO TIPUMEHEHNE UM-
MYHHON W TapreTHOW Tepaluy MO3BOJSIET JOCTHUYb
KJIMHUKO-TeMaTOJIOTUIECKOI PEMUCCHUM Y TeX ITAIICHTOB,
Y KOTOPBIX XUMHOTEPANIeBTUUECKIE TTOIX0IbI Hed(h(PeKTUB-
HBI, 0COOCHHO C peLIMANMBAME 1 pehpaKTepHbIMU (popMaMu
B-xnerounoro OJIJI. Bo3amoxxHO, TpuMeHeHue B 6oJiee paH-
HHE CPOKY UIMMYHHOI 1 TAPTeTHOM TepaIrnuy, HAIIpuMep IIpy
BBISIBJIGHUU TIEPCUCTEHLIMA MUHUMAIbHOM OCTaTOYHOM 00-
JIE3HU TTOCTIe MTHAYKLIWY 1-i peMICCHM, TIO3BOJINT YBEJIMUUTh
3G GEKTUBHOCTD Tepanuu 1-it TMHUH.

Pacumpenue noctyna st IpoBeaeHUsI UMMYHOTEpa-
nuu, B ToM ynciie CAR-T-tepanuu, Mo3BOJISET YIYIIINTh

Monepatopsi:

PE3YJIBTATHI JICUCHUS PEIIUANBOB U pepakTepHBIX (hOopM
B-xiterounoro OJIJI.

B zaxitoueHune mHSI MOAEPATOPHI MOTYCPKHYIH, YTO

B MOCKOBCKOI1 00J1aCTH ITPUMEHSTIOTCSI CaMble COBPEMEHHbIE

TEXHOJIOTMH TSI JIeueH1sI ophaHHbBIX 3a00meBaHuii. HecMo-

TPSI HAa TO YTO MMEIOTCS CJIOXKHOCTH, 32 ITOCICTHIE TOMBI
OYEBUICH ITPOTPECC B JICYCHNH ITALIMEHTOB BCEX TPYIIIL.

Mamepuana nodecomosuaa

Examepuna Joyapdosna Illuaaep,

8pa4-eemMamonoe eviculell Kameeopuu, 3a6edyouds

omaenenuem demcikoil eemamonoeuu I'bY3 MO «Odunyos-

cKas obnacmuas 60AbHULA» , 21ABHbLI GHEUMAMHbLIL

cneyuanucm-0emcKuil eemamonoe
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