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Beryn. ['enna Ttepamist — MeTOJ, 3aCHOBaHMKA Ha Mojudikamii TEHOMY IIOJUHH Ta yCYHEHHI
NEPUIONPUYNH paHillle HEBHJIIKOBHHUX 3aXBOPIOBAHb, 3aMiCTh CHMITOMATHYHOIO JIIKYBaHHS, SIKE
3a0e3MeuyoTh OUTBIIICTh MpenapaTiB, HaAsBHUX Ha Cy4acHOMY (hapMareBTHYHOMY PWHKY. PemaryBaHHs
OJTHOTO KOHKPETHOTO T'€HYy MOXE YCYHYTH IMPOSIBH PiAKICHUX MATOJIOTiH, IO BIJIMBAIOTh HA SKICTh Ta
TPUBATICTB JXUTTS, Y IIEPCTIEKTUBI — BCHOTO 3a OJUH MPUHOM Mpenapary.

MeTta pociigkeHHsl. BUCBITINTH HOBITHI T€HHOTEpAINlEeBTHYHI MpermapaTd, ePeKTUBHICTD SKHX
JTIOBEJICHO Y KJIIHIYHUX BUTMPOOYBaHHSIX.

Marepiaau i meroau. [lomyk iHdopmarii momo mpemapaTiB TeHHOI Teparii B IHTEpHET-
BUJIAHHAX Ta Oa3ax HaykoBux mociimkerb (MIT Technology Review, FDA.gov, Medline, NINDS
Clinical Trials Toruo), ii aHaii3 Ta CHHOIICHC.

PesyabTaTu pociaimxkenb. [lomyk ta aHamiz iHdopMmarii momo MPOAYKTIB TE€HHOI iHKeHepii
MOKa3aB HAsBHICTh YUCICHHUX PO3pOOOK y ramysi. 3okpema, kommanieto Bluebird Bio y G6epesni 2017
POKY OTOJIOIICHO MPO YCIIIIHE JIKyBaHHS TMAIli€HTa 13 CePIOBUAHOKIITHHHOIO aHEMI€IO MIISIXOM 3aMiHU
neeKTHUX TeHIB Y CTOBOYPOBUX KIIITHHAX KiCTKOBOTO MO3KY. Pemicis ctanom Ha 2017 p. cTanoBmma 2
poku. Hapaszi mpemapar cxBaieHo E€BpONEHCHKMM areHTCTBOM 3 Jikapchkux 3aco0iB (European
Medicines Agency, EMA) mixg ToproBoto Ha3Borw Zynteglo mms nikyBaHHsS [-TamaceMiii y TaIli€HTIB
crapiue 12 pokis.

VY 2016 p. YrpaginiHHs 3 cCaHITApHOTO HATJISAY 32 SIKICTIO XapuOBHX MPOJYKTIB Ta MEIUKAMEHTIB
CIIA (Food and Drug Administration, FDA) cxBanmmio 2 HOBHX Tpemapard Ui JIiIKyBaHHS PiIKICHHX
dopMm paky, a came THcareHnekieiicen (Kymriah, Kimpaiist) i akcukaOtareH cunoneiicen (Yescarta,
Eckapra). B ocHOBI MexaHi3My Aii IIUX mpemnapaTiB JEKUTh METOJ XMMEPHUX aHTUTCHHUX PElEenTOPiB
CAR-T, sikuii 6a3yeTbcst Ha MPUHIUII TeHeTHYHOT MoAudikamii T-1iM(OUUTIB TAKUM YMHOM, 1100 BOHH
Oy/nM CIpPOMO’KHI PO3Mi3HABATH aHTUTEH Ha MOBEPXHI PAKOBUX KIITHH Ta 3HHIIYBaTd iX. Takuii MeTos
Teparii Hapa3i BUKOPHCTOBYIOTH BKpal pifKo, JUIE MpH Hee(QEKTHBHOCTI TPAJAWLIMHUX IiIXOMIB IO
JIIKyBaHHS OHKOJIOTIYHUX 3aXBOPIOBaHb, SK-0T Ximioteparis. OOuBa npenapati BUKOPUCTOBYIOTHCS Y
JMKyBaHHI arpeCUBHUX HEXOIKKIHCHKHX JiMdom. [Ipenapatu maroTh crminbHuE moGiuHui edekt —
CHHAPOM BHBUIBHEHHS LUTOKIHIB, SKHH € CMEpTeNbHO HEOe3NeYHUM, OJHAaK KOHTPOJIOETHCS
MEIMKaMeHTO3HO. [Ipy opraHHMX NOPYIIEHHSX, TIMNOKCii, THNOTeH31l MPU3HAYal0Th KOPTHKOCTEPOiIH
(MeTHNTIIPEIHI30I0H,  JeKCaMeTa30H), AaHTUIUTOKIHOBI Tmpemapatu (Tommiizymad, imMdikcumao,
eTaHepIeNT, aHaKiHpa) Ta MATPUMYIOUY TEpaIlito.

FDA Takosx 0yJ0 CXBaJICHO T€HHY TEpaIlio CriaJIkoBOT XBOPOOH, 1110 IPU3BOANTH 10 BTPATH 30PY.
[Ipemapar JlrokctypHa (Luxturna, BOpeTH/)KEH HENAapBOBEK) 3aCTOCOBYIOTH IPH JIIKyBaHHI aMaBpO3y
Jlebepa, cnankoBOl peTHHONATII, II0 MPU3BOAMTH JIO aOCOJIOTHOI CIIMOTH BHACHIJIOK BPOJKEHOIO
ypaxxeHHsI CITKiBKH uepe3 myTarito reHa RPE65. KonoBanuii renom ¢depment i3omeporiaponaza RPE6S
Oepe ydyacThb y MEPETBOPEHHI TpaHC-pETHHOIY B 1l-IUc-peTHHanb y mpoleci (OTOTpaHCTyKIIi.
JlroxcTypHa 3abe3neuye noctaBky komruiemeHTapHoi JJHK reny RPEG6S y citkiBky. Ilin wac kmiHivHEX
BUNpoOyBaHb 3ip mosinmuBces y 27 3 29 mauieHTiB, yepe3 pik micis JiKyBaHHS pe3yibTat 30epircs y 21
moauHu. He3Bakarounm Ha HEMOBHE BIJIHOBIICHHS 30pYy Ta BiJCYTHICTh JOBIOCTPOKOBUX JAHHX IIOJO
JKyBaJbHOTO e(eKTy, Ipenapar € peBOJIOLIMHNM Ta €IMHUM Hapasi CXBaJCHUM Ul JIIKyBaHHS LbOTO
CIaJIKOBOTO 3aXBOPIOBAHHSL.

TpuBaroTh KIIHIYHI JOCHI/DKEHHS TI'€HHOTEpaleBTUYHOro mpemnapary Bampokc (Valrox,
BaJIOKTOKOT€H POKCAaNapBOBeK) KoMmmanii BioMarin. Moro mpuiioM 3abesneuye 3HMKEHHS BHITAIKIB
KpPOBOTEY Y XBOPUX Ha reModimiro A. 3rifHo 3 AaHUMH KIIIHIYHHX JOCIKEHb OJHOKPATHE BBEICHHS
BHCOKHUX JI03 Iperapary 15 marfieHTaM 3MEHIINIIO BUMAAKH KPOoBOTedY Ha 96%, ToJi SK 6 MallieHTIB He
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Manu ix B3aram. Kpim Toro, y 14 i3 15 marieHTiB 3HaYHO 3HU3UJIACSA YaCTOTa KPOBOBHIIMBIB y CYTJIOOH
(Menme 2 BUMAIKIB MpOTsIroM 12 MicsmiB). BamoKTOKOTeH pokcamapBOBEK BHKOPHUCTOBYE 3MIHCHHMA
Oe3meyHnii afeHoacoUiiOBaHUM Bipyc IUIS TPAHCHOPTY B TeNaTOUUTH (QYHKIIOHAJIBHOI KOMii reHy, 110
Bigmosimae 3a yrBopeHHs VIII ¢akropy 3cimanns kposi. Ilpemapar B minomy mepeHOCHTBCS A00pe, Y
JKOJHOTO YYacHUKa JAOCH/DKEHHS HE BCTAHOBICHO NOsABM iMyHHHX iHriOGiTopiB mo VIII ¢akrtopy
3ciganns. Hapasi y rpymi 3 15 XxBopHX, SKi BAKOPUCTOBYBAJIM Pi3Hi 03U Hpenapary, IpoBOJUTHCS OLIHKA
Oe3nedHOoCTi Ta epeKTUBHOCTI Horo 3actocyBaHHs. 1lyOmiyHa mpe3eHTarisl TaHuX I0J0 MPOBEICHUX 3-
piuHux BuUMpoOyBaHb OdiKyeThesl y cepeauni 2020 p. 3aTBeprKeHHS IBOTO Tpernapary, MOXE CTaTh
MIPOPHUBOM Y Teparttii reModimii A.

HesBaxkatoun Ha TOCTYHmOBY TMOSBY Ha  (papMaleBTHYHOMY pHUHKY, JOCTYIHICTb
TeHHOTEPANleBTHYHHUX TIpenapaTiB € OOMEXKEHOI0 uepe3 BHCOKY BapTiCTh, SIKa CTa€ Ha 3aBaji ix
HIMPOKOMY 3aCTOCYBAHHIO.

BucnoBku. Ha chorogni reHHa Tepamis 3apekoMeHAyBasa cebe sIK MEepCHeKTUBHUA METO.
JiKyBaHHS AEAKHMX 3aXBOPIOBaHb. BOHa 37aTHA AaTH JIIOACTBY MOTY)KHUH 1HCTPYMEHT Ui IIEPEXOAY
MEIWIMHA Ha SAKICHO IHINIMM piBeHb, a/HKE O3BOJIAE TMPH OJHOKPATHOMY 3aCTOCYBaHHI Mperapary
OTpPUMATH MOTEHIIMHO CTIMKMiA JiKyBanbHUi edekt. OaHaK, He ciiJ 3a0yBaTu 1 MPO MOXKIIMBI 3arposwy,
1110 BUHUKAIOTh IIPY BUKOPUCTAHHI TeHHOTEPANIeBTUYHUX MIPENapaTiB.

JTOCJIXKEHHS BMICTY JEAKHUX ITPOTEIHOTEHHUX AMIHOKHCJIOT
Y XBOPUX HA PO3NOBCIOKEHUM IICOPIA3
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Beryn. Cepen pi3HMX METa0OJMIYHHMX MOPYIICHH OCOOJMBE MiCLE HAICKUTh IOPYIICHHIM
OiNKOBOTO OOMIHY, SIKI MPAaKTHMYHO HE JOCHIDKEHI MpH Icopiasi. 3 BIIOMHX €TIONATOrCHETUYHHX
(hakTOpiB PO3BUTKY IICOpia3y 3acIyroByE€ Ha yBary BHBYEHHS METa0OJIYHHUX IPOIIECiB, ITOB’SI3aHUX 3
0OMiHOM He3aMiHHOi aMiHOKHCJIOTH TpUnTodaHy, 3 SKOi B KWIICYHWKY IiJl BIUIMBOM MiKpOQIopH
CHUHTE3YIOThCS TOKCHYHI TPOIYKTH — IHIOJIOINTOBA KHCIOTa, ckartoi, iHmon. Lli merabomith micis
BCMOKTYBaHHSI B TOHKOMY KHILIEYHHKY IOCTYIAIOTh B INEYiHKY, /€ MiJTAal0ThCS JETOKCUKAIIi, MIISIXOM
YTBOPEHHsI MapHUX HETOKCHYHUX MPOJYKTIB 3 TIIOKYPOHOBOIO a00 CIpYaHOIO KHUCIOTOO, IICJS YOTO
BUBOJATHCA 3 ceuero. 3 iHIOoro 00Ky, eHTepoxpoMadiHHi KIITHHA TOHKOTO KilIEYHUKY CHHTE3YIOTh 3 L-
tpuntodany Oinem Hik 90% ycworo cepotoHiny. Kpim Toro, L-tpuntodan € cyOcTparom yTBOpEHHS
kodepmentrux popm HAJ[" i HAJI®®, siki npuiiMaloTh yuacTh B OKHCHO-BiJHOBIIOBANLHUX PEAKIiAX i
nporecax, MoB’s;3aHUX 3 BiHOBIIOBAJILHUMH CHHTe3aMHU. MeTabomnizm L-Tpuntodany cynpoBOIKYETHCS
CHUHTE30M TOPMOHY - MeEJAaTOHIHY B emidi3i, MelmiaTopa CEpPOTOHIHY 1 S-TiAPOKCHIHIONAIETATY
(cepoToHiHIB 1IIsIX 00MiHY TpuNTOdaHy, IpUHMaE y4acTh B IHAYKIT AudepeHIlitoBaHHS Ta mporidepartii
HIBHJIKO OHOBJIIOIOUMX TKaHUH).

MeTor jaHOrO JOCHTIHKEHHS! OyJO0 BUBYEHHS BMICTY JIESKUX MPOTETHOrEHHUX aMiHOKHCIIOT Y
XBOPHX Ha TIcopias.

Pe3ysabTaTu Ta ix o6roBopenHsi. BuBuennst ooMiny L-tpunrodany BUSBHIIO 3MiHM BMiCTy HOTO
KJIIOUOBMX METa0OJITIB y CHPOBATIi KPOBI XBOPHX Ha IIcopia3 3 MPOrpecHBHOIO cTamiero mepediry. Lli
MOPYIICHHSI CYNPOBOJDKYBAINCh 3HAYHMM IIJBUIIEHHSIM BMmicty L-tpunrodany, ceporoHiny, b5-
okcHiHAoMoNTOBOI Kuciotd (5-OI0K), inankany Ha (OHI 3HWKEHHS aKTHBHOCTI OCHOBHOTO ()epMEHTY
KiHypeHIHOBOTO LIIsIXy 00MiHy — Tpuntodan-2,3-giokcurenasu (TO), depes sikuii BinOyBaeThCsl CUHTE3
kodepmentroi popmu HAJL'. Binomo, 110 OCHOBHMM MEXaHi3MOM, 10 BILIMBac Ha akTuBHicTh TJO €
3MiHa BMicTy BimbHOro L-tpuntodany. [HocnijpkeHHs BusiBHIM 3HWKeHHA aktuBHocTi TJHO i
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