TEMA: I'eHHa iH:KeHepisl JIOOMHM: TOCATHEHHS Ta PU3HKH.

bararo BUJIIB T€HHO1 1H)KEHEPIl aju SBHI MepeBaru 3 HEBEJIMKOIO KIJIbKICTIO OUE€BUIHUX
pu3UKIB. Masio XTO CTaBUTH IiJi CyMHIB, HallpUKJIAJ, I[IHHICTh HAIIIOTO 3apa3 PSICHOTO
3aracy JIOJICHKOTO 1HCYIIIHY, BUPOOJIEHOTO TeHETUYHO 1HXeHepHuMHU Oaktepismu. OmHaK
0araro HOBHX 3aCTOCYBaHb I€HHOI 1HXEHepii € Habarato OUTBII CYNEpEewIMBUMH, YaCTO
TOMY, LIO iX NOTEHUIWHI IepeBaru Mo30aBjeHl 3HAYHMX PHU3UKIB, pealbHUX abo
cpuiinatux. Ile, 6€3yMOBHO, CTOCYe€ThCS T€HHOI Teparii, KJIIHIYHOTO 3aCTOCYBaHHS
TeHHOT 1H)KEeHepii, SKa MOXK€ OJHOTO paszy 3a0e3ledyuTH JIKyBaHHsS BiJl Oararbox
3aXBOPIOBaHb, aje€ BCE I€ B 3HAYHIA Mipi € EKCIEePUMEHTAIBHUM MIAXOAOM 0
JTiKyBaHHS.

MexaHi3MH Ta pU3MKH FeHHOI Tepamii

3axBOPIOBAaHHS JIFOJMHH, 10 BUHUKAIOTh BHACHTIIOK TEHETUYHUX MYTAIlil, 9aCTO Ba)KKO
JIKyBaTH npernaparamMu abo 1HIIMMH TpaauliiHuMH (GopMaMu Teparii, OCKUIbKU O3HAKU
Ta CHMIITOMH 3aXBOPIOBaHHS BHUHUKAIOTh BHACIIOK BIAXWJIEHb y T€HOMI Halli€HTa.
Hanpuknan, y mamieHta Moxe OyTH T'€HETHYHA MYyTallisl, sIKa MEPelIKOPKae eKcrpecii
KOHKpPETHOTO OiKa, HeO0OXiIHOTO IIsi HOpMalbHO! (yHKIIi MEeBHOTO THIy KmiTuH. Lle
CTOCYETBCSI MALIEHTIB 13 BaXKUM KOMOiHOBaHUM iMyHonedinuTom (SCID), reHeTHUHUM
3aXBOPIOBAHHAM, SIK€ MOTIpIIy€e (PyHKI[IFO TEBHUX JCHKOIMTIB, HEOOX1THUX JJIsI IMYHHOI
CUCTEMU.

I'enHa Tepamiss HaMara€TbCsli BUNPABUTH TEHETHUYHI BIIXWJICHHS IIJITXOM BBEICHHS
HEMYTOBAaHOTO (PYHKIIOHATBHOTO T€Ha B TEHOM maiieHTta. HemyToBaHuil TeH Koaye
GyHKIIOHATBHUA O1710K, SKWW TAIll€EHT 1HAKIIe He 3Mir Ou BupoOwWTH. |15 BBEIEHHS
(yHKI1I0HAJILHOTO TeHa 1HOJI BUKOPUCTOBYIOTHCS BIPYCHI BEKTOpPH, Taki K aJCHOBIPYC;
YaCcTMHA BIPYCHOTO TE€HOMAa BHUJIAJNSAETHCS 1 3aMIHIOEThCS TMOTPIOHMM TE€HOM
(puc.12.4.112.4.1). binbi npocyHyTi (OpMHU Te€HHOi Teparlii HaMararoThCs BUIIPABUTH
MYyTaIli}0 Ha BUX1JHOMY MICIIi B TECHOMY, SIK 11 Bii0yBaeThcs mpu jikyBanHi SCID.

[Toxu renna Tepamisi BUSBMIIACA BITHOCHO HEe()EKTHBHOIO, 32 MOXKIMBHUMH BHHSITKAMHU
JIKyBaHHS MYKOBICUMI03y Ta gAedinuty aaeHo3uHaeamidaszu, tumy SCID. Iummi
BUMPOOYBaHHsI MOKa3aly SIBHY HeOe3MeKy crpo0 reHeTHYHWUX MaHIMYJSINA y CKIIaJHUX
0araToKJITHHHHX OpraHi3Max, TakuX SK JIOAW. Y JCIKHX IAI€HTIB 3aCTOCYBaHHS
aJICHOBIPYCHOTO BEKTOpa MOXE CIIPOBOKYBAaTH HerependadyBaHy 3amajbHy BIAMNOBIAb 3
OOKy IMyHHOI CHUCTEMH, 1110 MOKE€ MPHUBECTU JO OPraHHOI HEAOCTATHOCTI. binbiie Toro,
OCKUIbKH BIPYCH YacTO MOXKYThb HAIIUTFOBATUCS Ha KUJIbKa THUIIIB KJIITHH, BEKTOP BIpYyCY
MOke 1H(IKYBaTH KIITHHU, HE MPU3HAYCHI JUTsl Teparlii, TOMKOIKYIOUH 111 1HII KIITHHH
1, MOXKJIMBO, MIPU3BOSIYU 10 TAaKUX 3aXBOPIOBaHb, K pak. llle onuH nmoTeHuinHuil pusuk
HoJsira€ B TOMY, IO MOAM(IKOBaHUI Bipyc MOXE MOBEPHYTHCS [0 3apa3HOCTI Ta
CIPUYMHUTH 3aXBOPIOBaHHA y nanieHTa. Hapemri, icHye pu3HK TOro, 1110 BCTABJICHUI reH
MO>K€ HEHaBMHMCHO 1HAKTUBYBATH 1HIIWN BaXKJIMBUW T€H B T€HOMY MAIll€HTA, MOPYLIYIOYU
HOpPMaJIbHY LMKJIYHICTh KJIITUH 1, MOKJIMBO, IIPU3BE/E 10 YTBOPEHHS IMyXJIMHU Ta pPaKy.
OckinbKM TeHHa Teparis MOB'si3aHa 3 TAKOIO KUIBKICTIO PU3MKIB, KaHAMJIATH HA TCHHY
Teparniio MOBHHHI OyTH MOBHICTIO MOIH(QOPMOBAHI MPO L1 PU3UKH, MEPUI HIXK HaJaBaTU
1H(OpPMOBaHy 3rojly Ha MPOXOAKEHHS Teparii.



I'enna tepamis minuia He Tak

Pusuku renHoi tepamii Oynu peamizoBani B 1999 poui Bumnanky Jlxecci ['encinmkepa,
18-piyHOrO MAalli€eHTa, SIKU OTPUMAaB I'eHHY Tepallifo B paMKax KJIIHIYHOTO BUIPOOYBaHHS
B YuiBepcuteTi IleHcinbBanii. [[kecci OoTpuMaB TreHHY Tepamiio A CTaHy, SKHA
Ha3uBaeTbca aedimurom opHiTHHTpaHckapOaminazu (OTC), mo mnpu3BOAUTH [0
HAKOIMYEHHS aMmiaky B KpOB1 uepe3 AepiuuT nepepoOku amiaky. Uepes 4oTupH JIH1 Mmicis
nikyBaHHs JIxecci momep micis MacoBOi iMyHHOI BiIIOBixi Ha BEKTOp afeHoBipycy.

JIo 1bOro MOMEHTY MOCIHITHUKM HACHpaBi HE BBAXKAJIW IMyHHY BIJIOBiIb Ha BEKTOP
3aKOHHUM PHU3MKOM, ajie MiJl Yac JOCHIIKEHHS, CX0XKe, JOCTITHUKA MaJu JIeSIKl JOKa3u,
[0 CBIIYaTh MPO T€, IO 1€ MOXJIMBUN pe3ynbrar. Jlo mikyBaHHs Jkeccl KiJIbKa 1HITUX
MaIli€HTIB  CTpaXAaIu NoOIYHUMH edeKTaMud JIIKyBaHHS, a TpPH MaBMH, SKi
BUKOPUCTOBYBAJIHNCh Yy IOCITIPKEHHI, MOMEPIM BHACTIIOK 3alaJIeHHs Ta IMOpPYIIEHHS
3roptaHHsi KpoBi. He3Bakaroun Ha 1110 iH(MOpMAIiro, cxoxke, Hi J[kecci, HI HOro ciM's He
3HAJIM MPO LI Pe3ysIbTaTH, KOJIM BOHU moroawiaucs Ha tepamito. Cmepts J[kecci Oyna
NEPIIOK CMEPTIO Malli€eHTa Yepe3 JIKyBaHHS T'€HHOI Teparii 1 mpu3Besa 10 HEraiiHoro
NPUIMMHEHHS] KJIIHIYHOTO BUIPOOYBaHHS, B SKOMY BIH OpaB yuacTh, IOJAJbIIIe
NPUMIMHEHHS BCIX 1HIIMX BUIPOOyBaHb reHHOI Tepamii B YHiBepcuteTi [leHcinbBanii Ta
po3CIilyBaHHs BCIX 1HIIMX BUIIPOOyBaHb TeHHOI Tepamnii B Cnonyueni Lltatu AMepuku.
B pesynbTarti perymsiis Ta HarsA 3a TEHHOIO TEPAIi€l0 B MUIOMY OYyJH MEePeTIaHYTI, 110
MIPU3BEJIO O HOBHUX PETYISITOPHUX MPOTOKOIIB, K1 TIFOTh 1 CbOTOHI.

Harusija 3a reHHOK Tepami€ro

B nanwuii yac icHye 3HaYHMI HaIsAA 32 KIIHIYHUMHU BUITPOOYBaHHSMHU FeHHOI Teparii. Ha
¢denepasbHOMY PpIBHI TpHU areHTCTBa MapajelbHO PEryliol0Th TeHHY Tepariio:
VropaBimiHHS 3 KOHTpOJO 3a mnpoaykramu Ta Jikamu (FDA), VYopaBiiHHA 3axucty
nociimkensp ronuan (OHRP) ta KoncynbratuBHMiI komiTeT 3 pexkombOinanTHOi JJHK
(RAC) npu HamionanpHuX 1HCTHUTYTax oxopoHHU 310poB's (NIH). ITopsa 3 mekiabkoma
MICIIEBUMH YCTaHOBaMH, I ¢eaepaibHi YCTaHOBU B3AEMOJIIOTH 3 1HCTUTYIIIHOO
OTJISIIOBOIO  pasioro, 00 3a0e3NnedynTd HASBHICTh HPOTOKOMIB UIS 3aXHCTy Oe3MeKu
NAI€HTIB MiJl Yac KJIIHIYHUX BUMPOOyBaHb. JOTpUMaHHS UX MPOTOKOIIB 3A1MCHIOETHCS
31e01IBIIIOTO HAa MICIIEBOMY PiBHI Yy cHiBHOpaii 3 ¢eaepaJlbHUMHU BimomMcTBaMu. [eHHa
Tepamis B JaHW 4ac mepeOyBae Mmija HaumupmuM GeaepabHIM Ta MICIEBHM OTIISIIOM
HOPIBHSHO 3 1HIIMMHU BUJAMH Teparlii, siKi, K mpaBuio, Jumie mia omsigom FDA. Jleski
JNOCTIAHUKH BBaKAIOTh, IIO IIi BEJUKI MpaBWJIa HACHPABIi TalbMYyIOTh NPOTPEC Y
nociipkeHHsx reHHoi tepamii. Y 2013 pomi Inctutyt menuuuuau (HuHi HarmionanbpHa
akanemis meauiuuu) 3aknukaB NIH poscnabutu omisin BunpoOyBaHb T€HHOI Teparii B
OinbInocTi Bumazkis. 2 OnHak 3a0e3neyeHHs Oe3IeKd MAalicHTIB MPOJOBKYE BUKIMKATH
NEePUIOPSAHE 3aHEMOKOEHHS.

ETu4ni npodiaemu

Kpim pu3ukiB 11t 3M0poB'st TEHHOI Tepartii, 3AaTHICTh TEHETUYHO MOAU(IKyBaTH JOneiH
CTBOPIOE PSIIT €TUYHHUX INHTaHb, MOB'I3aHUX 3 MEXAMH Takoi «repamii». Xo4a MOTOYHI
JTOCHIIKEHHS 30CePe/KEH] Ha TeHHIM Tepamii TeHETUYHUX 3aXBOPIOBaHb, BUCHI MOXKYTh
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OJTHOTO pa3y 3acTOCyBaTH III METOAM JUIsl MaHIMYJIIOBAaHHS I1HIIMMU T€HETUYHUMHU
O3HAKaMH, SIKi HE CIIPUHMAIOThCS K OakaHi.

PusukoBaHi renni repamii

Xoua B panmii vac y Cnomyuenux Illtatax Hemae reHHOI Tepamii, 6arato XTO
3HAXOAUTHCS B pO3poOIl, 1 IIIKOM WMOBIPHO, IO JESKI 3 HUX B KIHIIEBOMY MiJCYMKY
OyIyTh CXBaJieHi. 3 OCTaHHIMH JIOCSATHEHHSIMHU T€HHOI Tepariii, OpiIEHTOBaHO1 Ha P53, TeH,
MyTalli COMAaTMYHHUX KIITHH sKoro Oynu 3amydeHi Jjo moHax 50%  paky
JIIOMHY, ¥ TIKyBaHHS PaKy 3a JOMOMOIOK TeHHOI Teparii MoKe crard Habarato OilbI
HOLIMPEHUM, SIK TUIbKM BOHM BUIIYTh HA KOMEPLIMHUI PUHOK.

Busenennst Oynp-sikoi HOBOI Teparii Ha PUHOK CTaBUTh €TUYHI HMUTAHHA, SKI HECYTb
OYiKyBaHI BUTOIM BiJ PHU3HKIB. SIK IIBUAKO HOBI METOAM JIIKyBaHHsS IMOBHHHI OyTH
BUBEJIEHI Ha PUHOK? SIK MU MOXEMO rapaHTyBaTH, L0 HOBI METOAM JIIKyBaHHs Oynau
JIOCTaTHbO TepeBipeHi Ha Oe3leKy Ta e(PEeKTUBHICTb, MEPII HiIK BOHU OyayTh MpojaHi
rpomajceKocti? [Ipouec, 3a JOIOMOTOI0 SIKOTO pO3pOOISIOTHCS Ta 3aTBEPKYIOTHCS] HOBI
METO/IM JIIKYBaHHSI, YCKIJIQJHIOE TaKl MUTaHHS, OCKIIBKH Ti, XTO Oepe y4acThb y Mporieci
3aTBEP/HKEHHS, YaCTO 3HAXOAATHCS i 3HAYHUM THCKOM, 1100 OTpUMaTH HOBY Teparilo,
3aTBEP/KEHY HABITh Mepes] O0INYYSIM 3HAYHUX PU3HKIB.

[Ilo6 orpumatu cxBasienHs FDA Ha HOBY Teparito, JOCTiTHUKY MOBHHHI 310paTu 3Ha4HI
nabopaTopHi AaHi 3 BUOpPOOyBaHb Ha TBapWHI Ta TOAATH 3asiBKYy Ha PO3CIHIiTyBaHHS
HoBoro npenapary (IND) mo LleHTpy OIliHKK Ta JOCHIIXEHB JiKapchbkux 3aco0iB FDA
(CDER). Ilicnsa 30-genHoro nepiofy o4ikyBaHHS, mpoTsarom sikoro FDA posmisgae IND,
MOXYTh TOYATHCS KIIHIYHI BUOpOOyBaHHS 3a ydacTio jroned. SAxmo FDA cnpuiimae
npobiemy 1o abo mij 4yac KiiHIYHOTO BUpoOyBaHHs, FDA Moe 3aMOBHUTH «KITIHIYHE
yTpUMaHH», TOKH Oyab-siki mpobOmemu He OyayTs Bupimeni. [linq wac xmiHIYHEX
BUIIPOOYBaHb JOCTIAHUKY 30MpalOTh Ta aHAJI3YIOTh JIaHl MPo ePEeKTUBHICTh Ta Oe3neKy
Tepamii, BKIIOUYarodu Oyab-sKi MOOIYHI eekTH, Mo crocTepirarotees. Ilicas Toro, sk
Tepamisi Bignosimae crangapram FDA mogo edexTuBHOCTI Ta Oe3neKku, po3pOOHHKHU
MOXYTh MPEICTaBUTH HOBY 3asBYy Ha Jiiku (NDA), sika AeTaibHO OMHKCYE, K Tepartis Oye
BUTOTOBJICHA, YITAKOBaHAa, KOHTPOJIHOBAHA Ta BBE/ICHA.

OckiIbKM HOBI T€HHI Tepamii 4acTo € pe3yJbTaToM OaraTopiyHUX (HaBITH JIECSTHIIITH)
7a00paTOpHUX Ta KIHIYHUX JOCHIHPKCHb, BOHM BHMAaraloTh 3HAYHUX (DiHAHCOBHX
iHBectulii. Ha Tol wac, konum Tepamis Jocsiia CTajli KIIHIYHUX BUIIPOOYBaHb,
(1HaHCOB1 YaCTKM € BHUCOKMMH i (papMalleBTUYHUX KOMIIaHIM Ta iX akimioHepiB. lle
CTBOPIOE TIOTEHITIHHI KOH(MIIKTA 1HTEPECIB, SIKI 1HOJI MOXYTh BINTMHYTH Ha O0'€KTUBHE
CYIDKEHHS JOCHIIHUKIB, iX CIIOHCOPIB 1 HaBITh YYaCHHUKIB CYJOBOTO Imporecy. Bumnamok
Jlxecci I'enbcinrepa (quB. CripaBa B myHKTi: ['eHHA Teparis minuia He TaK) - KIACHYHUN
npuKiIaa. 3ITKHYBIIMCH 13 HEOE3NMEYHUM JUIsl KUTTS 3aXBOPIOBAHHSM Ta BIJICYTHICTIO
PO3YMHHUX METOJIB JIIKYBaHHS, JIETKO 3PO3YyMITH, YOMY TMAI[lEHT MOXKE€ MpParHyTH B3SATH
y4acTh y KIIHIYHOMY JOCIHIJDKEHHI HE3aJIeKHO BiJl pU3MKiB. Takox Jierko moOauuTH, siK
JOCTIAHUK MOXKE PO3IIAAaTH KOPOTKOCTPOKOBI PU3MKHU JIJISl HEBEIHMKOI IPYNH YYaCHHUKIB
JOCHIDKEHHST SIK HEBEJUKY I[iHYy, 100 3aljlaTUTH 3a MOTEHIIWHI I[epeBaru HOBOTO
JIKyBaHHS, 1110 3MIHIOE Y.
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Cwmepth lenbcinrepa mpusBena 10 MOCWICHOTO BHBUEHHS T€HHOI Teparii, a HaCcTyIHi
HEeTaTHBHI pe3yJIbTaTy TeHHOI Teparii MPU3BEeNIU A0 TAMYACOBOTO MPUIMHEHHS KITHIYHUX
BUMPOOYBaHb /0 MOAAQIBIIOrO HochikeHHs. Hampukman, komu mitw y @Ppaniii, ski
JikyBanucs TeHHoro teparmieto SCID, movyanu po3BuBaTHCS JeHKeMisl yepe3 KijbKa POKiB
micas JikyBaHHs, FDA TuMuyacoBo mpuIMHWIIA KIIHIYHI BUIPOOYBaHHS aHAJIOTIYHUX
BHIIB TeHHOi Tepamii, mo BinOysarorbea B CIIIA. 2 [lomiOHi BMIAAKK IIAKPECIIOIOTH
HEOOX1/THICTh JTOCHIIHUKIB Ta MEIUYHHUX MpPAIiBHUKIB HE TUIBKU IIHYBaTH IOOPOOyT
JIOMHMA Ta I[paBa NAal[leHTIB HaJ NpPUOYTKOBICTIO, aje W MiATPUMYBATH HAYKOBY
00'€eKTUBHICTH MPH OIIIHII PU3UKIB Ta TIepeBar HOBUX METO/IIB JIIKYBaHHS.
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