WBUZ/

UccnepoBaHue KINECT-HD noka3sano, uto
BaNbeHa3nH yMeHbLUaeT HeNPOU3BOJibHble
ABWXeHUs Npu 60n1e3HN TeHTUHIToHa

EcTb ponroXpaHHble XopoLune HOBOCTU A1 coob6LLecTBa Nloaei, CBA3aHHbIX € 60/1e3HbIO
FeHTUHrToHa: uccnegosaHue KINECT-HD komnaHun Neurocrine Bioscience nokasano, 4to
neyeHue Ban6eHasMHOM 3HAUNTEJIbHO YMEHbLUANO0 HENPOU3BOJIbHbIE ABUXEHUS,
Ha3blBaeMble Xopeeu.

@ My6nukauns Professor Ed Wild 11 suBaps 2022

Mop pepakuyuen Dr Rachel Harding [Mepesop Dr Yury Seliverstov
MepBoHayanbHO ony6nukoBaHo 14 pekabps 2021

opes — HeNnpoun3BOJibHble OBUXEHUSA, KOTOpPble MOTyT UMeTb BUA ABUraTesIbHOro

6ecnokoncTBa UM NOAEPrnBaHUM B pasHbIX YacTAaX Tena — ABASETCA OAHUM U3

Hanbonee 3aMeTHbIX NPU3HaKoOB 60ne3Hu eHTUHrToHa (bIN). 4na neyeHna xopeun
y>Xe CyLLeCTBYIOT npenapaTbl, NpegHa3sHavyeHHble crneunanbHo Ans npumMmeHeHus npu bl a
TakXe TaK HasblBaeMble “ off-label” BapnaHTbl nevyeHusn. Ho Bce cyuiecTByowme MetToabl
nevyeHnsa UMeIOT NoTeHuManbHble HeraTuBHbIe N060YHbIE 93¢ PEeKTbl, B CBA3U C YEM HOBbIE
npenapaTbl 415 YMEHbLUEHNA XOPeU MOryT NpeacTaBnATb 60/bLWYH LLEHHOCTb - OCO6EHHO
€CNN OHU nogKpenaeHbl XOPOoLWMN faHHBbIMU KITMHUYECKUX UccnenosaHnin. HegaeHo
komMmnaHua Neurocrine Biosciences 06bsABuia o NONOXUTENbHbIX pe3ynbTaTax
nccneposaHus BanbeHasnHa B pamkax nccnegosanusa KINECT-HD. UccneposaHue
nokasarso, 4To Banb6eHasnH 3Ha4YnTeNbHO YMeHbLan xopeto npu bI' no cpaBHeEHUIO C
nauveHTamu, nony4vyaswmmm nnauebo.

Xopea un 6onesHb [eHTUHITOHA

Y nogasnstouwiero 6onbwnHcTBa Ntogen ¢ bI' Ha onpegeneHHoOM aTane 6o0nesHn
pasBunBaeTCcA Xxopef. ATOT TEPMUH NPOUCXOAUT OT NPEYECKOro cfoBa, 03HavaroL,ero
“TaHel,”, YTO OTpaXkaeT 6eCNOKOMHbIN, OTPbLIBUCTbINA NN MOXOXWUIA Ha TaHeL, XapakKTep
OBWXEHNN. XOTA MHOrme nauueHTbl TM60 He 3aMeYaloT 3TUX ABUXKEHUN, NGO OHU NX He
CUNIbHO 6€eCrnoKoAT, ANA APYTUX OHU MOTYT ObITb HEYA0OHLIMU UNN UHBANUOU3NPYIOLLUMN.
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Cne,qyrou.mm Ba>XHbIM LLaromMm AJsid y4YeHbiX, KIINMHULNCTOB U rnalyueHToB 6ygeT BblACHeHune
TOro, HaCKoJ1bKo BanbeHa3nH conocTtaBnM C APYrnMn sieKkapCTtBeHHbIMU riperiapataMu.

N3o06paxkeHne npegoctasneHo: Joseph Mucira

Y>Xe cyw,ecTByeT [0BOSIbHO MHOIO NNEKAPCTBEHHbIX CPeACTB AN YMEHbLUEHUA Xopen npu
Bl'. Bce umetowmecs npenapaTtbl 4ENCTBYIOT NyTEM U3MEHEHNA aKTUBHOCTU
HenpoTpaHCMUTTepa aoPpaMunHa, KOTOPbIN BaXKeH gNa ABMXKEHUS N NOBeJEHUA.

Hanbonee nsBecTHbIM TakKuUM JIeKapCTBOM AIBNAETCA TeTpabeHa3nH (cpegun TOprosbixX
HasBaHUN — KceHasnH, HOPMOKUHE3TUH 1 Np.), KOTopbIn 6bin paspaboTaH B 1950-x rogax
Kak npenapaT Ansa nevyeHnsa NCUXMYeCcKnx pacCTponcTB, TaKUX Kak WunsodpeHnsa, n
3aperncTpupoBaH Asa neyeHus HenpouseosbHbIX AsmXeHun B 1980-x rogax. B CLLUA
TeTpabeHasnH cTan nepBbiM NIeEKapCTBEHHbIM CPEeACTBOM A5 IeYEHUA XOpeN y niogemn ¢
BI', opobpeHHbIM FDA, Tonbko B 2008 roay. B HacTosAwee BpeMA TeTpabeHasuH LWWMPOKO
NPUMEHSAETCS, HO Y HEro eCTb HEJ0CTATOK — OH MOXET yXyALwaTb CHNKEHHOE HAaCTPOEHMe
Unu genpeccuro, 4To aenaeTcsa 6onbwon npobnemMon gna MHorux nogemn ¢ brr.

[0nAa yMeHbLlleHuA xopeu npun blr Hapany C TeTpa66Ha3VIHOM Bpayn y>Xe AaBHO NMPUMEHAIOT
poACTBEHHbIe MO0 MeéXaHU3My nencTeusa “aHTuncmxoTmyeckue” npenapartbl. K HUMm
OTHOCATCA TaKue NeKapCTBa, KaK OJlaH3aruH, pucnepuod, cynbnupuna n KeetTuarimH. B aTon
CcuTyauum Bpayu, no CyTu, nosib3yroTcA No60YHbIM a¢pPeKToM aTUX npenapaTtoB: U3BECTHO,
4YTO OHU BbI3bIBaAlOT Y nogen CKoBaHHOCTb MbILL, U 3TO MOXeET NOMOYb NOAABUTb XOopero.

MpenapaTbl 3TOro ceMencTsBa TakXe MOryT NOMOYb CNPaBUTbCA C APYrUMU BaXKHbIMU
acnektamu BI', B YaCTHOCTWN, CO CKNIOHHOCTbIO K pa3apaXMTenbHOCTU UK arpeccun.
OfHaKo OHW MOTYT Bbi3blBaTb U COHIMBOCTb, NPO6/eMbl C cofep>XaHUEM TIOKO3bl UK
XonecTepuHa B KPOBU, a TakKXXe gpyrue noteHumanbHble No604YHble 3dpdeKkTbl. Mpn BH oHK
npumeHstoTca “off-label”, 4To 03HauyaeT, YTO OHM ABNAKOTCA paspeLleHHbIMU NpenapaTamMu,
HO He 6bINK creyunanbHO NpPoTecTUpPoBaHbl ANnA nevyeHnsa bl B cooTBeTCTBYOLWMUX
KJIMHUYECKUX uccnegoBaHuUsXx.

OgHUM N3 HegaBHO pas3paboTaHHbIX MpenapaToB, MOXOXUX Ha NIeKapCcTBa 3TOro CEMENCTBA,
ABnseTcA peyreTpabeHasuH (Austedo), KOTOPbIN OYEHb NOXOXX Ha TeTpabeHasuH, HO

nepepabaTbiBaeTCA OpraHM3MoM MeasieHHee. [leyTeTpabeHasuH 6bin 3aperncTpupoBaH
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FDA B 2017 rogy nocne ycnewHoro KIMHNYeCcKoro uccnefoBaHuna, ogHaKo OH He
3aperncTpupoBaH B ApYyrnx cTpaHax.

Banb6eHa3nH u uccnegosaHue KINECT-HD

Ban6eHasuH (Ingrezza) sBneTCs XMMUYECKUM pOACTBEHHUKOM TeTpabeHasuHa, gencreyer
No CXOXXeMY MexaHu3My, HO bbl1 paspaboTaH gna 6onee goNUTENbHOIO 4ENCTBUA U C
MEHbLUUM KONMYEeCTBOM NO6OYHbIX apdekTOoB. Kak npasuno, BanbeHasnH NnpuHMMaeTcs
OAVH pa3s B f,eHb, B OTINYME OT TeTpabeHasnHa (06bIYHO NPMHUMaETCA TpU pasa) n
peyTeTpabeHasuHa (NpHMMaeTCcs gBaXkAabl).

YT06bI NpOoBEpPUTDL, 3pPEKTUBEH NN BanbeHasnH Ans neyeHunsa xopeun npu b, komnanusa
Neurocrine Biosciences B KoHLe 2019 ropga Hayana nccneposaHue KINECT-HD B
napTHepcTBe ¢ Huntington Study Group. 370 6b1710 UccnepoBaHue 3-i ¢asbl — BUA
KpPYMHOro nccnepoBaHus, nocrie KOToporo oxupgaeTtcs, Yto FDA MoXeT paspewmnTb
npenapaT gns NnpMMeHeHus y nauueHToB, eC/iM OH COOTBETCTBYET 3apaHee yCTaHOB/IEHHbIM
Kputepuam ycnexa.

«lMaumneHTbl, KOTOPbIM B Ha4Yasne uccnepnoBaHUA HasHauYUIU nevyeHue
Bas6eHa3nHOM, B UTore NOoNY4YUJIN OLLEHKY XOp€eUn Ha 3,2 6anna HUXe, YeM
nauueHTbl, Nnosiyvyaewine nnaye6o0. »

B KINECT-HD ncnonb3oBanca paHgoMU3NPOBaHHbIA OBOWHON CNernown AnsanH, To ecTb
nauueHTbl 6b11K cnyyarHbiM 06pa3oM pacnpepgeneHbl Ha nevyeHne BanbeHasuHOM Unu
Tabnetkamu nnauebo, He coaep KalwmMMmM akTUBHOIO NpenapaTa; HU nayueHTbl, HU KOMaHga
uccneposaTesien He 3HaNMN, Kakoe fieYyeHne Kaxgbl N3 y4acTHUKOB UccnenoBaHus
nony4yaet. B nccnegoBaHnm NpuHANM yyactme 128 605bHbIX, KaXXAbI U3 KOTOPbIX nosiy4van
Tepanuio B Te4yeHue 12 Heaenb.

Ycnex nccnepoBaHns oLeHUBanca no ToOMy, HaACKONbKO Y NaLMeHTOoB, NOy4YaBLUnX
BanbeHasuH, yMeHbLMNIacb Xopes No CpaBHEHMUIO C NauueHTamMmn, noayyaswmmMmm nnauebo.
3T0 oueHMBaNOChb C MOMOLLbK COKpaLLEeHHON BEPCUN YHUOULNPOBAHHOM LLUKASbl OLLEHKU
60ne3HU [eHTUHITOHA, CTaHAAPTU3UPOBAHHOIO HEBPOOrNYeckKoro obcnegoBaHus, LWMPOKO
ncnonbsyemoro npu bI'. OueHKa Xxopeu BbipaXkanacb B BUAE YNCNA, HAa3biIBAaEMOro 0oLWnm
MaKcuManbHbiM 6annom xopeun (TMC).

Kak n cnegoBano oXxmngaTtb, B X04,e UCNbITaHUSA TaKXXe N3yyarscs LWMPOKUMA CNeKTP apyrunx
nokasaTenemn, Takux Kak oueHka 6e30nacHOCTU, USMEHEHUA HaCTPOEHNA N obLLLana oL eHKa
TAXECTN CUMNTOMOB BI'. Bbl MOXXeTe 03HaKOMUTbLCA C MNIaHOM UCCe[0BaHUA U
oduumManbHbIMN OGHOBNEHNAMU Ha caiTe clinicaltrials.gov.

Pe3synbTaThl
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B npecc-penuse ot 7 gekabpa 2021 roga komnaHus Neurocrine o6baBuna, 4To
OKOHYaTesNbHble pe3ynbTaTbl UCCNEen0BaHNA OKa3anucb NOOXUTENbHbIMU. MMaLUeHTbI,
KOTOpPbIM B Ha4ane nccnenoBaHna HasHauunu neyeHne sanbeHasmHoM, B UTOre noayymnum
OL,EHKY X0opeun Ha 3,2 6anna HMXKe, YeM nauueHTbl, nosydyaslwune nnayebo. 3ta pasHuua
6blna “cTaTUCTUYECKN 3HAYMMON”, TO eCTb MasoBEPOATHO, YTO OHa BO3HUKIIA CNy4YamnHo.

KomnaHua Neurocrine rnoka He npegocTtasuna 6onee nogpo6bHom nHpopmaLum, Ho Ta
MHbopMauuma, KoTopas bbina onybnMKoBaHa Ha JaHHbIA MOMEHT, FOBOPUT O TOM, YTO Bbinun
YNYULLIEHNA U NO HEKOTOPbIM APYrnM rnokasaTensam, OLEHUBAIOLLNM pe3yfibTaTbl IeYEeHUs,
BK/OYana 6annbl, oueHnBatolme, YyBCTBYHOT NN 60MbHble Bl 1 X ONeKyHbI ynyJllueHne
obuero camo4dyscTBUA. TakxXe 6bI/I0 OTMEYEHO, YTO NMpPU NPUMEHEHUN BanbeHasnHa He
BO3HUK/O HAKAKUX Cepbe3HbIX HenpeaBuaeHHbIX Npo6nem ¢ 6e30MacHOCTbIO KU
yXYyALWeHNa cymumganbHbIX MbIC/IER UK NMOBEAEHUS.

YTO Mbl HEe 3HaeM

B aToM roay, KOTopbIn 6b1s1 CIOXHBIM BO BCEX OTHOLLEHUAX U NPpUHEC 6onee yem
[OCTaTOYHYIO OO0 HeXenaTesbHbIX HOBOCTEN B OTHOLWEHUN KIIMHUYECKUX UccnegoBaHnn
no bI', 6e3ycnoBHO, 04eHb BaXXHO, YTO pe3ynbTaTbl KNnHN4Yeckoro nuccnepgosaHmsa KINECT -
HD 6b1nn NonoXXuTtenbHbIMU. YPOBEHb AeTanusaumm, KoTopbin Mbl BUAENU A0 CUX NOp,
A0BOJIbHO MMHUMaIEH, YTO BMOJSIHE HOPMaJibHO A1 NePBOro 06bABMEHUS.

EAnHCTBEHHbIN crnocob y3HaTb HaBEPHSIKa, KaKkon U3 BapmnaHTOB JIeHeHUs xopen paboTaer, —
3TO NMPOBECTU UCCIEeA0BAHUSA, CpaBHUBaroLmne nx apyr ¢ apyrom (“nob B no6”)

EAnHCTBEHHOE, YTO 6bI/10 6bl HEMMOXO YBUAETL, 3TO 60oNee NogpobHy nHPopmaumo 06
ynyJdweHunun xopeun Ha 3,2 6anna. LLkana xopen, o KOTOpoun ngeT peyb, uMeeT
MaKCuManbHOe 3HayeHne 28 (Hanxypgluas BO3MOXHasa Xxopes), U UMeeT 6onblioe 3Ha4YeHune,
HaCKOJIbKO Mnoxon 6bina xopes y naunMeHToB B UCXOAHOM COCTOSAHUU. Ecnn cpegHuin 6ann
XOpeun Ha HayanbHOM aTarne 6bin 15, To ynydweHne Ha 3 6anna coctaBut 20 %. Ho ecnu
ncxopgHoln 6ann 6bin 6, ToO CHMXKeHNe Ha 3 6anna o3HavaeT ynydweHue Ha 50 %. Takum
obpasom, aTa MHpopMaumsa uMeeT 60bLIOE 3HAYEHUE ONA TOro, Kak Mbl MHTEpPNpeTUpyem
6naronpuAaTHbIE USMEHEHUA.
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[MockonbKy oNnsa nevyeHna xopeu rnpu 6onesHn NeHTUHITOHa yXXe UMeeTCA HECKOJIbKO
BapWaHTOB NIeKapCTB, CNneyroLwmnM BaXKHbIM LLIAromM A8 YYeHbIX, KITMHULUCTOB U NaLUeHTOB
6yneT BbIACHEHWE TOro, HaCKOJIbKO BanbeHasnH conocTaBMM C gpYyruMum npenapatamu.
XopolwurM 3HaKOM SIBNAETCA TO, YTO BanbeHasnH NPMHUMaETCA TONIbKO OAWUH pas B AeHb, a
He B HECKOJIbKO NPUeMOB, Kak gpyrue nekapctea, ogobpeHHble FDA. KINECT-HD moxeT
TONIbKO paccKasaTb HaM O cpaBHeHUU BanbeHasunHa ¢ nnauebo (T.e. 6e3 nevyeHus xopeu), HO
He O ero CpaBHEHWUM C ApYyrumMun npenapatamu, NnpegcTaBneHHbIMU Ha PbIHKE, C TOUYKU
3peHnA NO60oYHbIX 30 PeKTOB N 3dPEKTUBHOCTU. O6 3TOM TPYLHO NN HEBO3MOXHO CYAUTb
6e3 uccnegoBaHumn, B KOTOPbIX CPaBHMBAKOTCA MeTOoAbl leyeHua “nob B nob".

YTO0 panblue

Neurocrine nnaHupyeT NogenuTbCs NOMHbIMU pe3ynbTaTaMn UCCneaoBaHNA Ha Hay4YHbIX
KoHbepeHuusax B 2022 roay, U Mbl MOXEM O0XUAATb, YTO OHU ByAyT ony6INKOBaHbI B
peLeH3npyeMoM Hay4yHOM XypHane. KomnaHusa TakXXe HamepeHa nofaTtb 3asaBKy Ha
opo6peHune B FDA. Mbl noka He cribiwany 0 Kakux-nmbo AonoNHUTENbHbIX NnaHax 3a
npegenamu CesepHon AMeEpPUKMU.

MapannenbHo Neurocrine Hadyana uccneposaHue KINECT-HD2, uenb KoToporo — no3BonnTb
yyaCTHUMKaM npegbigywero uccrnefoBaHua NpogomkaTb NPMHUMaTbL BanbeHasnH Ha
oTKpbITOM ocHoBe. KINECT-HD2 Tak)e OTKpbITO 4719 HEKOTOPbIX NALUEHTOB, HE
y4yacTBOBaBLUMX B npegbigyLieM nccnegoBaHmu; 6onee nogpobHyto HGoOpMaL Mo MOXKHO
HanTn Ha cante HSG.

Takum o6pasom, komnaHum Neurocrine n uccnegoBaTeNnbCKUM LLeHTpaM NpeacToaT
Hanps>XeHHble MeCSLbl, U Mbl C HETEPNEHUEM XAEM MNOJHbIX pe3yNnbTaToB UCCneaoBaHUs u
HOBOCTEN O perucTpauyumn npenapaTa B nnaHnpyemble CPOKU. A Noka AaBanTe oTnpasgHyem
Xopolime HoBOCTU B KOHUe 2021 roga v NpeKnoHNM ronosbl nepen KoMaHgamm
nccneposartenen n ocobeHHo nepepn NauneHTaMmn u X CEMbAMU, KOTOPbIE MPUIOXNIN
MaKCUMYM YCUNIA A1 YCNELWHOro 3aBepLUeHUs NccnepoBaHnA B TaKOW CNOXHbIN rog,

ABTOpbI He COOBLL AT O KOHPINKTE MHTEpecoB. [Ana nonydyeHns 6osaee nogpobHou
MHPOopMaLINN O NOINTUKE PaCpPOCTPAHEHNSA UHPOpMaLun nepenanTe B Haw pasgen YaBo...

FrMOCCAPUN
nnaue6o Nnauebo — 3To GUKTUBHOE NIEKAPCTBO, HE coAepKaLlee akTUBHbIX
UHrpeaneHToB. APPeKT nnauebo — 3To Ncnxonornyecknn apdekT, KOTOPbIN
3acTaBnsaeT Nogen 4yBCcTBOBaTb Ce6A nyulle, Aa)ke eCfim OHU NPUHMMaloT TabneTky,
KoTopas He paboTaer.
xopef HenpousBosibHble, HeperynsapHble "cyeTnueble" oBUXEHUSA, XapaKTepHble onsa blr.
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