AATA UMA APYT HOBWU TEPANMWW 3A TANACEMUJA?

HoBo ¢apmaLieBTCKO CpeACTBO KOe Be3e Ha nasapot
BO [Moc/ejHMBe TroAuMHWM e Luspatercept-Aamt,
MPOBOKaTtoOp 3a CO3peBake Ha epuTpouauTe,
OJJHOCHO CPeACTBO Koe JefyBa BO AouHuTe dasm Ha
co3peBakbe Ha UpBeHUTe KPBHW 3pHUa. [o
NPOAO/IKYBa >XMBOTHNOT BEK Ha LPBEHUTE KPBHW
3pHLA KOW MauyeHTUTe Co Tasacemmja rv cosjasaar,
OBO3MOXYBajKu MM Ja co3peaT HamecTo Aa 6ugat
npeAspemMeHo YHULLTEeHUN (XeMonun3a).

Ha 0BOj HauMH, HMBOTO Ha XeMOr/1061H ce NnokadyyBsa
N BPEMEHCKMOT WHTepBan Mery TpaHchysumTe ce
3ronemMyBa. Ha gonr pok, HamaneHata notpeba 3a
TpaHcdy3uja nomara Aa ce Hamanu
npeonToBapyBakeTO CO Xeneso KU Aa ce Hamanu
notpebaTta o/ xenaTopHa Tepanuja, CO LITO Ce MMa
nomMasnky 60MHUYKN NoceTn 1 nogobap KBaAUTeT Ha
XMBOT.

Luspatercept-Aamt moxe ga 6uge ocobeHO KopuceH
Kaj TanacemMmjaTa LITO He e 3aBUCHa o4 TpaHcdy3uja,
6uAejkn ro sroneMyBa HMBOTO Ha xemorno6uH 3a 1,0
1,5 g/dL »n BO Hekou caydanm Tru Hamanysa
TpaHcohy3umTe aypu 3a 100%.
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LUTO NMPABN M®T?

MeryHapogHata degepauuvja 3a Tanacemuja (MPT) e
HenpoduTHa, HeBNAAMHA OpraHn3aLja Koja NpeTcTaByBa Haj
226 HauMoHaNHW 34pYy>XeHVja 3a Tanacemuja o4 66 3emju Hu3
CBETOT 1 e MocBeTeHa Ha NoAJjpLuKaTa 3a eAHaKkoB npucran Ha
CeKoj nauMeHT cOo Tasacemuja A0 34paBCTBEHA, couuvjanHa n
Apyra rpvka BO paMKuUTe Ha 3jpaBCTBeHa Hera LeIoCHO
dokycmpaHa KOH naymeHToT.

Pesepayyjata pabotn BO oduumjanHu ofHocum co CeBeTckaTa
34paBcTBeHa opraHumsaumja (C30) og 1996 roamHa, Bo nocebeH
KOHCyNTaTMBEH CTaTyC CcO EKOHOMCKO-COLMja/IHMOT COBET Ha
O6eanHetnte Hauyum (ECOSOC) oa 2017 roauHa U BO
obuymjanHo naptHepcTBO co EBponckata komwucuja og 2018
rognHa.

HEJ3HATA OBEMHA ObPA30BHA MPOTPAMA BKJTYYYBA OMNLLWPHA
CEPWJA HA METYHAPOAHO MPU3HATU U3AAHUJA, KAKO U HACTAHH,
KOH®EPEHUWW, PABOTUNHWLIA, CTUNEHAWN UTH., CO LIEN AA CE
OBE3BEJIAT J0XXMBOTH O6PA3OBHM MOXXHOCTI 3A 3APABCTBEHWUTE
PABOTHULW, MALMEHTWUTE N HUBHUTE CEMEJCTBA, AIA CE NOAUTHE

CBECTA 3A TAJIACEMUJA KAJ KPEATOPUTE HA MONNTUKWTE U
3AEAHWNLIATA BO LIENVHA 1 NPOMOBWPAIE AENOTBOPHW NMPOTPAMK
CNELN®OWNYHN 3A BOJIECTA 3A NPEBEHLWJA, KOHTPOIA U KIIMHNYKO

YNPABYBAE HA TAJIACEMWJATA BO HALMOHA/THUTE 3iPABCTBEHI
CUCTEMW 3ACHOBAHW HA YHUBEP3AJIHA MOKPUEHOCT.

3a noseKe nHpopmaunn , MoxkeTe a
ja nocetute Be6-cTpaHata
www.thalassaemia.org.cy
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AvnmMuTtpuesa,
XOHOpapeH npesefyBa

NEKYBAIE HA
TANACEMU)A:

HoBin HanpeaoLW, HOBa HAAEX
KOJ E CETALLUHWAOT TPETMAH HA TAJIACEMWJATA?

Tanacemmnjata e HacnegHa dopma Ha aHemuja, Kora
TeNOTO He Moxe Ja Mpov3BeAe [AOBOSHO 3/paBu
LUPBEHN KPBHWM  3pHUA nopaan jedekT  BO
XeMOTrI06MHOT, MPOTENHOT BO OBUE KNEeTKU.

TpeTMaHOT Ha Tanacemmja Cce COCTOM Of PeAOBHa
TpaHcdhy3vja Ha KpB (0BUMYHO ejHaWl Ha cekowu 2-5
Hejenu) 3a MnauveHTVM CO Tajlacemuja Majop wau
Tanacemuja 3aBMCHa Of TpaHcdysmja 1AM MOBPEMEHO
(Ha NpuMep 3a BpeMe Ha MHbeKLMN, BPEMEHOCT UK Ha
CeKou HeKOJIKY CeAMULM VAN MeceLn) 3a MaLnNeHTn co
Tanacemuja HesaBKCHA 04 TpaHchy3nu.

Mokpaj Toa, NauMeHTUTe Mopa Aa 3emMaaT XesjaTopHa
Tepanuja (anymMka WAM TeYHW pacTBoOpu Kou ce
aAMUHNCTPUpPaaT CcybkyTaHO) 3a Ja ce Hamanat
HVBOAaTa Ha TOKCMYHOTO Xe/e30 LUTO Ce akyMynrpa BO
TENOTO MOPAAUN XPOHUYHUTE TpaHcdy3mn. MaumeHTuTe
Mopa Za 6uaaT 3rpukKeHn BO CneLmjanmsnpaHm LLeHTpu
3a TanaceMumja 04 CTpaHa Ha  MeAuLMHCKMK
cneumjanncT Ko copaboTyBaaT co APYri 34PaBCTBEHM
PabOTHULM OZ PA3AUNYHU MEAVNLINHCKUA ANCUUMANHA CO
uen ga ce o6e3lbess  MyATUAUCLMMIMHAPHA,
XO/ICTUYKa Hera. Toa e Taka, bujejkn Tanacemujata e
HapyLlyBaH-e LUTO MOXEe Ja B/Mjae Ha PeYnCn CeKoj
BUTaJieH OpraH Ha TesoTo.

AKo ce cnegm npaBnIHO, KOHBEHLIMIOHA/IHATa Tepanmja
€ MHory eq>|/||<aCHa, a nauyneHTnTe MoXat Ja YXXuBaaT
MHOTY p,o6ap KBa/MTET Ha XWUBOT N JAda TMOCTUTHAT
pedncr HopmMasaeH >XMBOTEH BEK.




KAKO ®YHKLWOHWPA FrEHCKATA TEPANWJA?

MoBeKkeTo TPeTMaHW CO reHcka Tepanuja, Beke of06peHn nnu
Ce ylWTe ce pasBMBaaT, ja caejat ucrata wema. OmwTo
3eMeHO, OTKaKo MaLMeHTOT Ke ce CMmeTa jeka e BO fobpa
onwiTa 34paBcTBeHa cocTojba 3a fga ce MOANOXKM Ha
TPeTMaHOT, XemaTOMoeTcKMTe MPOreHUTOPHU  MaTUYHK
KneTku (Kkon popmMmpaaT KpB) ce mobunmsmpaaT (cobmpaaT) u
ozpe/eHa KoAM4YHa o4 HMB Ce OTCTPaHyBa Npeky BeHuTe Ha
naLuueHToT.

OBVe MpPOreHUTOPHM MAaTUYHU KAeTKM ce HaoraaT BO
KOCKeHaTa CpueBMHa KOja Mpou3BejyBa LPBEHU KPBHU
3pHUa. [loToa TuMe Cce uWCMpakaaT BO  LeHTpasHa
cneumjanvsvpaHa nabopaTtopuja, kaje LITO ce NOANOXEHW Ha
reHeTCKa MHTepBeHLMja (MognduLMparse), @ MOToa KpajHNOT
Npon3BOA LUTO TV COAPXM MOANPUUMPAHUTE KNEeTKM ce
ncnpaka Bo COPabOTHUYUKM LieHTap 3a TpaHcnaaHTaumja.

MauneHTOT e NOAJIOKEH Ha xemoTepanuja, Uin TpeTMaH 3a
MOAroTOBKa, 3a fja ce HamanaT ,He34paBuTe” MaTUYHU KJIETKN
1 fia ce HanpaBW NPOCTOP BO KOCKeHAaTa CpLieBMHA 3@ HOBUTE
KNneTku Aa pactaTt. HoBuTe TpeTmpaHu MaTUYHW KNeTKN ce
JaBaaT Ha MauMeHTOT WHTPAaBeHCKM, CINYHO  Kako
TpaHcdy3nja Ha KpB. Bo cnegHuTe AeHOBW, OBME KIETKU ce
Pa3MHOXyBaaT M ja MOMOJIHyBaaT KOCKeHaTa CpLeBurHa, CO
MoOANPULIMPaHUTE KIEeTKM KOW cera Ke mnpousBesyBaat
HOPMa/IHU LipBEHU KPBHW 3pHLA.

Gene therapy procedure in thalassaemia

6 Click on the buttons below 10 see how the GT works step by step.

Step 1: In the lab Step 3:In the lab
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Patient stem cells are
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Gene therapy: Benefits and Concerns
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thalassaemia patients. However, more
trials are needed in order to determine
the safety and efficacy of gene therapy
as a permanent cure for thalassaemia.
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hus, gene therapy does not alter the genetic inheritance of the thalassaemia disorder.
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Module 1.

Bo cywwTrHa, 0Baa nmocTanka e oHa LUTO HaykaTa ro Hapekysa
aBTOJIOFHA TPaHCM/IaHTaLUMja Ha KOCKeHa CpLeBMHa, LWTO

3Hauu Jeka JOHaTopu Cce caMuUTe MaumeHTn, Co
JOMONHUTENIEH YeKop Ha reHeTcka WHTepBeHuMja npu
TpaHcrnnaHTaywjaTa.

Gene therapy general sc

Drug product
Patient administration
assessment for

eligibility

Conditioning

Moabilization
and

apheresis

AAA UMA APYTW O 0BPEHW TPETMAHU CO
FTEHCKA TEPAMWJA 3A TATACEMUJA?

Bo MOMeHTOB, O4roOBOPHUTE PerynaTopH1 opraHu BO
EBpona wu CA,EI, 04 CTpaHa ogHocHO EMA wn FDA
CO0/ABETHO, 0A06pMNja TakoB TpeTMaH. HeroBoTo nme
e Betibeglogene Autotemcel. OBaa Tepanuja ce
3aCcHOBa Ha A0AABatbe Ha reH, OAHOCHO reHeTcka
NHTepBEHUMja BO KOja efHa WMAN noBeKe KOMUWN Of
3/paBaTta Bep3uja Ha reHoT B-rnobuH ce BMeTHyBaaT
n ce npwunojysaat Bo [AHK Ha xemaTtonoeTckuTe
KNeTKn Ha NaLMeHTOT CO NOMOLL Ha BUPYCEH BEKTOP,
BellTayka KOHCTpyKuMja CivyHa Ha Bupyc. [locera
bVHaHCMCKNTE 1 KOPMOPaTUBHUTE MPUYNHN ja ApXKea
Tepanujata HacTpaHa Of eBPONCKMOT nasap, Aojeka
nywrareto Bo CA/J 6elle o406peHO 1 npoleaypute
Cé peuncun 3aBpLUEHN 3a Aa ce 3aroyHe CO Hej3MHa
nprMeHa Kaj maLueHTUTe BO 3emjaTta.

EAeH of TpeTMaHUTe 3a MOAMGULMPAHbE Ha TeHU KOj
e MHory 6130k 4o ogobpeHveto og EMA n FDA v ce
HapekyBa exa-cel. TpeTMaHOT mMokaxa MHOry
BETYyBayku pe3ynTatu BO KNNHUYKNTE UCMNTYBakba U
MOXe Jja CTaHe AoCTaneH 1 3a cpnecta aHemuja.
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LUTO CO APYTUTE TPETMAHW CO FEHCKA TEPANWJA?

MocTojaT HeKosiky Apyrn TpeTMaHu BO pasBoj,
MoBeKeTo O HMB Ce 3acHOBaaT Ha TleHCKO
mMoanduumpame, reHetcka WHTepBeHLUMja BO Koja
uenHute obnactm Ha [AHK ce mogmdbuumpaat co
ynoTpeba Ha eH3UMCKM TEXHOMOrMW, Kako LUTO e
CRISPR-Cas9.

MogndurLmpareTo MOXe MOBTOPHO Aa o akTMBMpa
NPOV3BOACTBOTO Ha ¢deTanHMoT xemornobuH (HbF),
ako e Ha CO0ABEeTHW HWBOA, Mopaan HeAoCTaToK Ha
»XEMOI/JIOBUH  Kaj BO3paCHI/I" BO >KMBOTOT IO
parameTo. Apyrv npvctanu BKJ/lyuyBaaT
MOANPULMParbe Ha BUCTUHCKUTE reHeTckn AedekTu
KOV MpeAM3BMKYBaaT Tanacemuja u ce npejnssuk,
6VAejKN Ma MHOTy TakBu AedeKkTn Ha Kou vM e
noTpebHO noBeKke Bpeme 3a Aa AajaTr 6e36esHn ©
epeKTVBHW pe3ynTaTu.



