Pe3rome pe3yIbTaTOB
KIHHUYeCKOIo HCCIeOBaHUI

GENERATION HD1: AByXJIeTHee HCCIel0BaHUe IIpenapara
TOMHHEPCEH, IPUMEHAEMOTI0 Y B3POC/IBIX IIAI[HEHTOB C

00/1e3HBI0 e HTHHITOHA

[TostHOe HasBaHMe UCCIeIOBAaHUSA CMOTpHTE B KOHIIE pE€3IOME.

006 3aToM pe3roMe

JTO pe3toMe pPe3yIbTaTOB KIMHUUECKOTO
HccJieloBaHUs (lajslee B JaHHOM IOKYMeHTe —
«HCCJIeIOBaHHE») COCTABJIEHO JIJIS:

e IIpeacTaBUTesIeH 0OII[ECTBEHHOCTH U

° JI}OIZLEI‘/’I, IIPUHABIITHUX y4dacTue B JAaHHOM
HCCiIeJOBaHHH.

JlaHHOe  pe3loMe OCHOBaHO Ha HHQOpPMAITUH,
M3BECTHOHM Ha MOMEHT COCTaBJIEHUSI.

HcciiemroBaHMe Hayasiock B Uroste 2019 rofa, a
BBeJleHUe IIpernapara ObLJIO IIpeKpallieHO JOCPOYHO, B
MapTe 2021 rofia, IOCKOJIbKY H3ydaeMBbIi
JIeKapCTBEHHBIM IIpertapaT 6bLI He HaCTOJILKO

3¢ deKTHBeH, KaK 0’KHUAJI0Ch. ITO pe3toMe ObLII0
COCTaBJIEHO I10C/Ie OKOHYAHUA HUCC/IeJ0BaHUA.

Hu oiHO HccefoBaHMe He MOJKeT paccKasaTh HaM BCe
0 PUCKaX U IIpeUMYIeCTBaX JIeKapCTBEHHOI0
mperapara. YTobsl y3HaTh BCe, YTO HAM HEe06X0UMO,
TpebyeTcsl yuacTHe MHO>KeCTBA JIF/Iell BO MHOTHX
HCCIIef0BaHUAX. Pe3ysIbTaThl JAHHOTO UCCIeJOBaHUS
MOTYT OTJIMYaThCS OT Pe3yabTaTOB JPYTUX
HCCJIeJOBaHUM TOTO >Ke JIeKapCTBEHHOTIO IIperapara.

JTO 3HAYUT, UTO HEJIb3A IIPHHNMAaTh PEIICHN,
OCHOBBIBasICh TOJIBKO Ha TAHHOM pe3I0OMe. Hpe;xc,ue
yeM IpHHUMAaTh KaKoe-JTH00 pPeIeHnE B
OTHOIIIEHHH CBOEro JIeYeHHs BCerja Jyviie
IIPOKOHCYJIbTHPOBATHCSA CO CBOMM BPAYOM.

M-XX-00013680 | Date of preparation: July
2023

CopepoxaHue
pe3romMe

1. Ob6masa
uHpopMaIys 0
JTaHHOM
HCCIef0BaHUU

2. Kto npuHMMan
y4acTHe B 3TOM
HccIef0BaHUU?

3. UTO IIPOUCXOIIIIO
BO BpeMs
HCCJIeJOBAHUA?

4. KaKOBHI
pesyibTaTh
HCCJIeJOBAHUA?

5. KakoBbI ObUTH
11060YHEIEe
addeKThI?

6. Kak gaHHoe
HccIeloBaHUe
IIOMOIJIO B
Hay4YHOM
HccIei0BaHUU
Iperiapara B
1ejgom?

7. 1l1aHUPYIOTCA JIU
Apyrue
Huccjaeq0BaHUA?

8. I'me HaiTH
IOIIOJIHUTEJIEHYI0
uHboOpMaIu?

Page 1 of 29



BnarogapnM, YTO IIPUHATINA y4aCTHEe B TaHHOM HCC/IeJ0OBAHHUH

[TareHTHI, IPUHABIIYE YyUacTHe B TaHHOM HCCJIeJOBAHUU, IIOMOIJINA
HCCIIeloBaTe/IsIM OTBETUTH Ha BayKHbIE BOIIPOCHI 0 60/1e3HU 'eHTUHTITOHA
(BT'), HacJIe[CTBEHHOM U IIPOrPeCcCUPYIOIeM 3a001eBaHUM TOJIOBHOTO MO3Ta,
KOTOPOe BbI3bIBaeT IIP06JIeMBbI C HaCTpoOeHUeM, KOTHUTUBHOM U MOTOPHOM
¢yHKITHMel. KpoMe TOro, 3TO HCCIeJoBaHHe TaK)Ke IIOMOIJIO MCCIe0BaTeIIM
OTBETHUTH Ha Ba’KHbIe BOIIPOCHI 00 MCCIIelyeMOM JIeKapCTBEHHOM IIperapare
— TOMHUHepCeHe.
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Pe3roMe uccjae10BaHUA U OCHOBHEbIE P€E3y/IbTaThl
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e licciemoBaHue OBLIO IIPOBEEHO, YTOOBI IIPOBEPUTH, MOJKET JIU
TOMUHEPCEH (KCCIefyeMbIN JIeKapCTBeHHBIH IIperapar) 3aMe/l/INTh
CKOPOCTH ITporpeccupoBaHud BI' (sp pexTHBHOCTE), a TAK)Ke Y3HATH O ero
110604YHBIX 3 deKTax y B3POCJ/IbIX ITalleHTOoB C BT

e ToMHMHepCeH BBOIUJICA ITyTeM UHBEKITUU B HIDKHUM OTZeJI CITUHBI
(«roMbasTbHAsA ITyHKIIHS» WU «MHTPaTeKaJIbHasi HHBEKIUS») IS
[IOCTaBKHU JIEKapCTBEHHOTIO IIpeliapaTa B JKUAKOCTh, OKPY>KaIOII[yI0
CIIMHHOM Y T'0JIOBHOM MO3T (TaK Ha3blBaeMyI0 «IlepebpoCIIMHaIbHYI0
KUIKOCTB», « CTUHHOMO3TOBYIO KUIKOCTh» UiIr CMDK). Takum o6pasom
HCCJIeyeMbIl JIeKapCTBEeHHBIN IIpernapatT C 9TOM KUAKOCTHIO II0CTYIIaeT B
MO3T.

e B 3T0 MccieoBaHUe BOIILIH 899 UesioBeK ¢ MaHnpecTHOM bI' B 18 cTpaHax:
AprenTtuHa, ABcTpasyd, ABcTtpud, Kanaza, Ywu, lanus, @paHIiys,
l'epmanug, Utanud, Anonus, Hunepsanael, Hosas 3esmanmus, IToseia,
Poccuiickag enepanug, Mcnanus, [IBenniapus, Besukobpuranus u CIIA.

e B rlepBOHavaJIbHOE HCCJIeIOBaHHE OBLIIO BKIIOUEHO 108 UueioBeK, KOTOPhIe
I10JIyYaIvi TOMUHEPCeH JIM60 KayKIbIN Mecsll, JIU60 KaxK/aple 2 Mecsiia. Ha
OCHOBaHUU HOBOU MHOOPMAITUU U3 IPYrOro UCCIe0BaHU IpapuK
BBeJleHUsI TOMUHepCceHa OBl USMeHEeH Ha KaK/ble 2 U 4 Mecs11a, U B
HUCCIel0OBaHYe TaKKe ObLIM BKIFOUEHBI HOBbBIE ITIAITUEHTHI.

e B 060HOBJIEHHOM HCCJIeIOBaHUH I10CJIe U3MeHeHUs rpadrka BBeleHHUsd 791
4YeJIOBeK I10JIy4aJsl TOMUHEPCEH O/IMH pa3 B 2 Mecslia WX OfUH pas3 B 4
MecsIia WM I1arebo oguH pa3 B 2 Mecsria. CarydaiiHbIM 06pa3oM ObLI0
peleHo, KaKoe JiedeHHe OyZeT I0IydaTh KaKIAbIM ITaIleHT U KaK 4acTo.

e Ilo pekOMeHJAITMM He3aBUCUMOI'0 KOMUTETa II0 MOHUTOPHUHIY TaHHBIX
(HKM/I) B MapTe 2021 rofa BBeJieHUe IIperiapaTa B MCCIeJ0BaHUU
GENERATION HD1 6s110 IpekpailieHo. PekoMeHa1ys 6b1y1a OCHOBaHA Ha
00111e1 OIleHKe, IIPX KOTOPOM CpaBHUBA/IMCH IIPeUMYyIleCTBA U PUCKHU
JleueHUs TOMHUHEPCEHOM.

e /i1 o11eHKHU 3QPeKTUBHOCTHU TOMUHEPCeHa ObIJIN M3MepeHbl U3MeHEeHNU
HHeKca 110 KoMII03UTHOM YHUGUITMPOBAHHOM I1TIKaJle OI[eHKU 60JIe3HU
I'enTuHrTOHA (CUHDRS) M IlIKaje 0IjeHKU 00IIUX QYHKIITMOHAIBbHBIX
crrocobHocTel (TFC). M310)KeHHBIE 3/1eCh Pe3yJyIbTaThl JeCTBUTEIbHEI 10
69-1 Heztesiu (15 MecsIieB).

e liccienoBaTesy 00HAPY>KUJIH, UTO Y JIIOZEH B IPyIIIIe, [I0TyYaBIlei
TOMMHEePCEH KaXK/ble 2 Mecslla, UCXO0J, 3a00JieBaHus ObLI XyoKe, UeM Y
JIXO[Ie¥ B IpyIiie Itane6o. Y IpyIiisl, II0y4aBIieil TOMUHePCeH KaKble 4
MecdIia, UCXO0J, ObLJI COIIOCTaBUM C UCXO0/I0M IPYIIIBI I1arie6o.

e IIpumMmepHO 1 13 5 yessoBeK (48 13 260 UesIOBEK) B IPYIIIIe, 110y YaBIIIer
TOMMHEPCEH KaK/ble 2 Mecslla, UMeJl Cepbe3Hble II000YHbIe 9$EKTEHI 110
CpaBHEHMUIO C IIpUMepHO 1 13 10 yesioBeK (25 U3 261 yesioBeKa) B IpyIIIIe,
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II0JTy4YaBIlleld TOMUHEPCEH Ka)Kable 4 MecsIia ¥ IpuMepHo 1 u3 10 yesoBeK
(34 13 260 yeJI0BEK) B IpyIIIie IIane60. ITO 03HAYaeT, UTO II060YHbIE

93¢ $eKThI WM Cepbe3Hble IT0604YHbIe 3¢ GeKThI MOIJIM ObITH He CBSI3aHBbI C
IIpPUeMOM TOMHUHEPCeHa.

KoMmmosuTHas yHUQUITMPOBaHHA ITKaJa OIleHKH 60yie3HU [eHTUHTTOHA (CUHDRS) IpeficTaBIsgeT
Cco00 OIIeHOUHYH IIKajly, KOTopas OIleHHWBaeT TpPH IlapaMeTpa: MOTOPHYI (QYHKIIHIO,
CII0COOHOCTL OOpabaThiBaThb WHOOPMAIIMI U CIIOCOOHOCTH OCYILECTBJISITH IIOBCEJHEBHYIO
IedTeJbHOCTD. Ee TakoKe MO>KHO HCII0JIB30BaTh JJI51 OIleHKU IIporpeccrupoBaHus BT
IbdeKTUBHOCTEL 0O3HaYaeT, HACKOJIBKO XOPOIIIO AeMCTBYeT IIperapar.

He3aBUCHUMBIF KOMUTET II0 MOHUTOPHUHTY MaHHBIX (HKM/[) — 3TO KOMHTET HeUTpaJIbHBIX
He3aBUCHMBIX 9KCIIEPTOB, KOTOpPbIe pacCMaTPUBAIOT JaHHbIe UCCIe0BaHUS KaXK/ble 4—6 MeCsIIeB,
4T0OBI 06eCIIeurTh 6€30I1aCHOCTh YIaCTHUKOB.

HHTpaTeKaJlbHasg UHBEKIIVI — 3TO IIPoIieiypa, IIPH KOTOPOM B HIDKHIOIO YaCTh CITMHBI BBOJUTCS
UIJIa /151 BBE/IeHUS JIEKapCTBEHHOTO IIpeliapaTa B CIMHHOMO3T0BYI0 YKUAKOCTb.

JIroMmbabHas MyHKIAS — 9TO IIPOLeAypa, IIPU KOTOPOM UIjIa BBOAUTCS B HIDKHIOK YaCTh CITUHEI
60 17151 BBE/IeHUs JIeKapCTBEHHOTI0 IIpernapaTa B CIIMHHOMO3TOBYI0 JKUIKOCTE (MHTpaTeKaIbHas
UHDBEKIIH), TU60 /I B3ITHUSA 06pasiia CIMHHOMO3T0OB O YKUIKOCTH.

Maunudectnas BI' — cragusa BI, mpu KOTOpoM y uesaoBeKa Ha6IIOar0TCS SBHBIE MOTOPHBIE
(ZBUraTeJILHLIE) CUMIITOMEL.

[Lna1e60 — 3TO BeIeCTBO, BHEITHE II0X0)Kee Ha JIeKapCTBEHHBIN IIpelapaT, HO He cojieprKaliiee
IEeNCTBYIOIIEr0 BeIecTBa. JTO HMMUTAIUS JIeUeHUs, KOTOpOe He HMeeT O06IeHM3BeCTHOTO
$U3MUeCKOro BO3IeMCTBUSA HA OPraHU3M.

[To6ouHble 3QPEKTHl — 3TO MEAUITMHCKHE IPOo6JeMbl (HallpuMep, TOJIOBOKPY>KeHUe), KOTOphIe
BO3HHMKAIT BO BpeMsl HcciaefoBaHUs. Clofa MOTYT BXOOUTH IT060UHBIE 3QQeKThl, KOTOphble He
HMeIT OTHOIIIEHUS K UCCIeyeMOMY JIeKapCTBEHHOMY IIperapary.

[llkasma OIEeHKU O6IIUX (GYHKIIMOHAIBbHBIX CclocobHocTelrt (TFC) — 3TO OIleHOYHAas IIKaja,
usMepsroias ¢yHkuuu npy bI'. OHa UCII0JIb3yeTCs A1 OLleHKHU CII0COOHOCTH YesioBeKa paboTaTh,
YIIPaBJIATh QMHAHCAMHU, BHITIOJHATE PaboTy 10 IOMY U 3a60TUTHCS 0 cebe.

1. O61mast tHopManus 0 JAHHOM HCCIeJ0BaHUU

JIJ1s1 Uero NpoBOAUJIOCH HCCIeJOBaHHE?

BI' — penxoe Hacje[ICTBEHHOEe 3ab0jieBaHUE, B pe3yJbTaTe KOTOPOTo
IIPOUCXOAUT paspylleHre HEPBHBIX KJIETOK I'0JIOBHOTO MO3Ta U BOSHUKAIOT
IIpo06JIeMbl C MBIIIIJIEHWEeM, HaCTPOeHUEM U IBIDKeHUSIMHU TeJla.

V sronei, AB/IOINUXCA HOcUTesaMU BT, make y TeX, y KOTO HeT HHUKAKHUX
CAMIITOMOB, B MO3re HaKaIJIMBAaeTCs O0eJIOK, KOTOPBIA Ha3bIBaeTCd
«MYTAHTHBIN 0eJIOK TeHTUHITUH (MHTT)», ¥ BBI3BIBAET CUMIITOMBI BI.
besok mHTT 1pencTaBiseT €000 TOKCHYHYH) BEPCHI0 €CTEeCTBEHHO
IIPUCYTCTBYIOIIler0 6ejika TeHTUHITHUH (HTT). 3TO BBI3BAHO OIIUOKON B
Ne30KCUPUOOHYKIeMHOBOM KuciaoTe ([JHK) yesoBeka — «HMHCTPYKITUH II0
SKCIUTyaTalluu 6OeJjika» OpraHu3Ma. JTa OIIMbKa BKIKYaeT B cebd
aHOMaJILHOe yIJIMHEHUE cerMeHTa JAHK, U3BECTHOIO Kak
«TPUHYKJIIEOTUAHBIA IOBTOpP CAG» (CAG 03HauaeT ITUTO3HH, aJleHUH U
T'YaHUH [KOTOpBIEe SIBJISIOTCS TPEMSI U3 UeThbIpeX CTPOUTEJbHBIX OJI0KOB,
cocraBroux /AHK]).
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mHTT uenu JHK

YaneHeHHble nosTopbl CAG

MHTT — 9TO0 TOKCUYHBIN HesKeJlaTeJIbHBIN 0eJI0K, KOTOPBIM MelllaeT
HOPMaJIbHOM paboTe M0O3ra ¥ MOYKeT BbI3BaTh II0TEPI0 06beMa TOJIOBHOTO
MO3Ta I10 Mepe IIPOrpecCUpoBaHUs 3a601eBaHUsA. ITO BbI3bIBAET IIP00JIEMBI
C MBIIIUIEHYEeM, HaCTpOeHHWeM U ABIKeHUsIMU TeJia. [IposBiaeHus bBI co
BpeMeHeM YXYAIIatTCs, U JIFOAU MOTYT CTOJIKHYTHCSA C UHBAJIUHOCTHIO U
IoTepei He3aBUCUMOCTHU. Ha 6oJree IMO3IHUX CTaAUsIX 3a060JIeBaHU JIFOISIM
¢ BT Mo>keT OTpe60BaTHCA IIOCTOSHHBIN YXOJ.

BI' — 9TO HacJleICTBeHHOE 3a60JIeBaHUe, TO eCTh OHO ITepeaeTcs 0T
poxutess. lllaHc HacslefOBaHUA 3a60JIeBaHUA peObeHKOM 0T poauTesid ¢ bI'
cocrtaBJiigeT 50/50. BI' B paBHOM CTeIIeHHU IT0pakaeT MY>KUUH U JKEeHIIIUH 1
00BIYHO JUAaTHOCTUPYeTCs B Bo3pacTe oT 30 10 50 JieT, Korjia y uejoBeKa
HayWHAaITCA IIPO6JIeMBI C ABDKeHUSIMU, HO HauaThCd 3a60jleBaHMte TaKyKe
MOKeT HaMHOTI'O paHblile MM HAMHOTO 1103Ke. BI' 06bIYHO IIPUBOAUT K
CMepTH IIPUMePHO Yepes 15 jieT I10cjIe Havasia IIpobJieM ¢ JBUTraTeJIbHON
GYHKITHeH; 3TO B CpeiHeM, OTHAKO KaKIbIH CIyyal HUHAUBU/y aJIeH.

B HacTosiIlee BpeMs He CyIIeCTBYeT JieKapcTBa oT BI' WM KaKoro-mu6o
cnoco6a 0CTaHOBUTH ee IIporpeccupoBaHue. COBpeMeHHbIe IT0/IX0/TbI
HaIlIpaBJIeHbI Ha YMeHbIIIeHe CUMIITOMOB, BBI3bIBaeMbIX 6eIKoM mMHTT, a
He Ha yCTpaHeHHe cCaMOM IIPUYNHBI BOSHUKHOBeHMsI 6esika mHTT. OrHaKo
HCCIe/IoBaTe U U3yUaroT IPUUUHEI BI, YTOGBI HAHTHU BO3MOKHBIE METO/IbI
JIeueHUs1, KOTOphIe CMOTYT 3aMe/I/INTh IIPOrpeccpoBaHUe 3a601e BaHUs.

JTO UccIeoBaHue ObLJIO IIPOBEZEHO C IeJIbI0 U3YYeHU s UCCIelyeMOro
Ipenapara I10/f Ha3BaHHeM TOMHHepCeH, KOTOPBIM OBLI paspaboTaH AJId
CHIDKeHUd YPOBHA Oesika HTT U BbI3bIBaroIllero BI' HexkeslaTesIbHOTO 6eJiKa
MHTT B Mo3re. ECTh HaZie>k/[a, YTO TOMUHEPCEeH CMO’KeT 3aMeINTh
60JIe3Hb MJIM OCTAHOBUTH €e IIPOTrPecCUpoBaHue U, CleJ0BaTeIbHO,
YIIYYIIIHUTE Ka4eCTBO JKU3HU.

CAG o3HayaeT LUTO3UH, aleHUH U I'YaHUH (TPU U3 YeThIpeX CTPOUTEIbHBIX 6JIOKOB,
cocrasssroinux JAHK). V rozeti ¢ BI' ecth mocsiegoBaTenbHOCTE CAG B THK, KoTopas
IIOBTOPSIETCS CJIMIIIKOM MHOIO Pas.
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Kaxkoii ilekapCTBEeHHBIN IpenapaT u3yJdaacs?

B TaHHOM HCCJIeIOBAaHHUH M3yUasICs IIperapaT I10]] Ha3BaHUeM
TOMUHEPCEH.

L HpOI/I3HOCI/ITCH KaK «TO-MH-HEP-CEeH».

e ToMMHepCeH IIpelHa3HAUEH JJIs1 CHIDKEeHUS BbIpaboTKHU 6eska HTT,
BKJIIOUas He)KeslaTeJIbHBIA 6eJI0K mMHTT.

e Ero mccaefyroT, YTOOBI BBISICHUTE, MOKET JIU OH 3aMeJIJIUTh
IIPOrpeccCUpoBaHUe 3a60IeBaHUS.

TOMI/IHepCGH CpaBHHBAJIA C HHaH660.

e Iare60 BBITJISAEIIO TaK YKe, KaK TOMHUHEPCEH, HO He COfiep>KaJjio
IeHUCTBYIOIIee BeIeCTBO. ITO 03HAYAET, UTO OHO HEe 0Ka3aJI0 HUKAKOIro
JIEKapCTBEHHOTO BO3/IEHICTBHUS HA OPraHU3M.

e lccienoBaTesi CpaBHUBAJIN TOMUHEPCEH C ILIarie60, YTOObI II0JIYYUTh
60Jiee TOUHBIE pe3yIbTaThl U BISICHUTH, KaKHe IIpeuMYylllecTBa UMeeT
9TOT IIpenaparT Wi KaKue II000YHbIe 3QPeKThI Ha CAMOM JieJie
BBI3BIBAET.

YTO0 X0Te/IH BBISICHUTH HCCIeaI0BaTeIn?

o [IpexwimyIiee HccaeLOBaHUE II0KA3a/I0, YTO TOMHUHEPCEH MOYKET
CHU3UTH YPOBeHb 6esika mHTT y yrozei ¢ BT, 4TO OC/IY>KIIO TOJTYKOM
K HavaJIy JaHHOTO HCCJIeJOBaHHUSI.

e B 3TOM HCCIe[JOBAaHUH HCCIe/loBaTeN XOTeJIH BBISICHUTH, HACKOJBKO
3¢ppeKTHUBeH U 6e30I1aceH TOMHUHEPCEeH I JII0iel ¢ MaHu$ecTHOH BI.

e lccienoBaTesd TakKe XOTeJM BBISICHUTH, CYILECTBYeT JIM pasHUIIA
MeXXy 6e30I1aCHOCTBI0 U 3QPeKTUBHOCTHI0 TOMHHEpPCEHa IIPpU IIpUeMe
KaK[ble 2 Mecslla U KaKaple 4 MecsIia.

I'’1aBHBIN BOIIPOC, Ha KOTOpBIfI XO0TeJIN OTBETHUTH HCC/IEA0OBATE/IN:

1. Mo>keT JIu TOMHUHEPCEH 3aMelJINTh CKOPOCTh IIPOTpeCcCUpOBaHUS
CUMIITOMOB Y JiroZieH ¢ BT, IIpH oIfeHKe UX MOTOPHOM QYHKITHH,
OYHKITMOHAIBbHBIX ¥ KOTHUTHUBHBIX CIIOCOOHOCTEH C IIOMOIIbI0 eTMHOM
00111e 1mIKasIbl o1ieHKU bI' (cUHDRS wiu TFC)?

/Ipyrue BOIPOCHI, Ha KOTOpPhIE HCC/IeJ0BaTe/Id XO0Te/IN OTBETHTh:

2. MoseT Jii TOMUHEpPCeH 3aMel/INThL CKOPOCTh IIporpeccupoBaHus bI' ripu
paccMOTpeHUH OT/[eIbHBIX II0Ka3aTesel JBUTraTeJIbHON QyHKITUN
(0611 UHIEKC MOTOPHBIX HapyIllleHUU [TMS]), MbIIIUIEHUS (TECT ¢
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IUPPOBBIMU CUMBOJIaMU [SDMT], cioBecHas MHTepGepeHIHA 110
Ctpy1ry [SWR]) 1 0611111X cuMIITOMOB (I1Ikasia 0611ero KIMHUYeCKOro
BIleUaTJIeHUS — TsKeCTh [CGI-S])?

3. Kak ToMuHepceH ByIHUgeT Ha U3MeHeHUe KoJInJyecTBa HeKeslaTeJIbHOI0
6eska MHTT B CTHHHOMO3TOBOM YKUIKOCTH?

4. Kak TOMUHepCeH BJMsgeT Ha HM3MeHeHHe KOJIMYeCTBa JIETKUX Ilellei
6esikoB HerpopumaMeHTOB (NfL) B CHHUHHOMO3IOBOM KUJKOCTU?

5. BbI3BaJI i1 TOMHUHEPCEH KaKHe-JIN00 U3MeHEeHUs Pa3sMePOB >KeJsIyI0UYKOB
Moa3ra?

[ITkasia 06111ero KJIMHUYECKOT0 BIleUaT/IeHUs — TsoKeCTh (CGI-S) — aTo IIKaJia, UCIIoIb3yeMast
BpadaMU [JIS OLIEHKH 00IIeH TSDKeCTH CUMIITOMOB Y YesloBeKa.

Jlerkue 1ieniu 6esK0B HeripopriaMmeHTOB (NfL) — 3To THUI 6esiKa, KOTOPBIM COEp>KUTCS B
KJIETKaX TOJIOBHOTO MO3ra U HeMpOHaX U UTpaeT KIHYEeBYIO POJIb B KJIETOUHOU CTPYKTYype U
Iepefave CUTHAJI0OB Yyepe3 HEPBHYIO CUCTEMY.

CnoBecHasa uHTepdepeHua 110 Crpyny (SWR) — 3TO TeCT, KOTOPBIU OLleHHUBaeT, CKOJIbKO
BpeMeHU TpebyeTcs 4eJI0BeKy, UT0OBI IIPOYUTATh OIpefieleHHOe KOJTMUYEeCTBO CJIO0B.

TecT c 1UPPOBBIMU CUMBOIaMU (SDMT) — 3TO TeCT, KOTOPbIH OlleHUBaeT COCPEL0TOYEHHOCTD
Yes0BeKa U CII0COOGHOCTh MPUHUMATh PeIleHUs.

OOl MHEKC MOTOPHBIX HapylleHUN [TMS] — 3TO TeCT, KOTOPbIX OLleHWBaeT [BUKEHUS
YyeJIOBEKA.

JKelyouKu — 9TO IIPOCTPAaHCTBA B TOJIOBHOM MO3Tre, 3allOJIHEHHBIE CIIMHHOMO3TOBOM
KUIKOCTEIO.

YT0 3TO OBLJIO 3a HCC/IeJ0OBaHHE?

1o 6pLIO0 UccienoBaHue 3 ¢asel. B 9TOM HcciaenoBaHUU 3 pasbl OosbIliee
KOJIMYeCTBO ITaIUeHTOB C BI' mmosry4yasy 160 TOMUHEpCeH, U060 11are6o.
[Tesibro uccae0BaHUSA ObLIO BBIICHUTD, MOJKET JIL TOMUHEPCEH 3aMe/IJIUTh
CKOPOCTH IIporpeccupoBaHusd bI, a Takke y3HaTb 0 MOOOYHBIX 3pdeKTax
TOMHUHepceHa. [Tociie 9TOro M0>KHO OyieT pellIuTh, MOJKET JIU JiIeueH1e ObITh
o0b6peHo a1 Jrofe ¢ br.

HccnenoBaHre OBUIO «PaHAOMU3UPOBAHHBIM». IJTO O3HA4YaeT, YTO
KOMIIBIOTEDP C/Iy4alHBIM 00pasoM OIIpefesivy, OyAyT JIA IIalfUeHThI
IIoJIy4yaTb TOMHHEpPCEH KaK[ple 2 Mecdlla MM KaXkzaple 4 Mecdla.
CryyaliHbIM BBIOOP 4acCTOTHI IIpHeMa IIpelrapara IIOBBIIIaeT BEPOSITHOCTH
TOT0, YTO THIIBI JIIOJeH B 00eux rpymIiax (HalpuMep, JIIOAH PasHOTIOo
BO3pacTa WJIM 3THUYECKOM IIPUHAIJIE’KHOCTH) OyAyT paclpejeseHbl
ofuHakoBO. Ilocie ciay4yaHOrO paclpejie/ieHUs B TPYyIINy IIallMeHTHI
OCTaBaJIUCh B Hel Ha IIPOTSHKEeHUH BCero uccjiefoBaHusd. IIOMUMO 4acTOTEI
IIpreMa IIpeliapaTa BCe OCTaJIbHBIe acIleKThl JleUeHUs B IPyIIIax ObLINA
OJIMHAKOBBIMH.

VccieroBaHue 3 Gpasbl paccMaTpUBaeT, HACKOJIbKO 3@ PeKTUBHO U 6€30I1aCHO HOBOE
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JieueHUe y 60/IbIero Yrcja Jiiell, 1 CpaBHUBAET JieUeHUe C yr>Ke JOCTYITHBIMHU MU C
miarie6o.

Korja u rje mpoxo/IijIo HccaeJ0BaHHE?

CorstacHO TIIepBOHAYaJbHOMY IIPOTOKOJIy, HCC/JAeJOBaHKe HAayaJloCch B
gHBape 2019 roza, OAHAKO M3-3a HEKOTOPBIX Pe3yJbTaTOB [PYroro
UCCIeI0OBaHUS UCC/Iel0BaTe/Id PelliIid USMEHUTh IIPOTOKOJI ¥ 0OGHOBUIU
OU3alH WUCCIeJ0BaHUs, BK/JIIOYHUB B HEr0 HOBBIM TIpadUK BBeIeHUS
TOMUHepceHa. B COOTBETCTBUM C M3MEHEHHBIM IIPOTOKOJIOM 3TO
HCCIefoOBaHUe HAavaJIoCch B mriosie 2019 I'. U IIPOJ0JDKaIoCh no Mad 2022 T.
(ocJylefHUM BUSUT II0C/IEJHETO ITaIfUeHTa), X0Ts BBeJleHHe IIpeliapaTa 65110
IIOCPOYHO IIpeKpallieHo B Havase MapTa 2021 r. 3TO pesioMe BKJIHOYaeT B
cebs1 pesysbTaThl 0 Mapra 2021 I., KOrfja BBeJeHUe IIpeliapaTa ObLIO
IIpeKpaleHo JOCPOYHO mocse pekoMeHaanu HKM/[. PekoMeHzas Oblia
OCHOBaHa Ha 00IIel OIleHKe, IIPU COCTaBJeHUU KOTOPOM B3BeIIVBAaJINCh
IIperMyllleCTBa U PUCKU JIeYeHUs TOMHHEPCEHOM. IJTO pe3loMe OBLIO
COCTaBJIEHO I10C/Ie OKOHYAHUS UCCIeJOBAHU.

HcciieoBaHHe ITPOBOAMJIOCH B 97 HcCCIe0BaTe/JbCKHUX ITeHTpax B 18
cTpaHaX. Ha kapTe moOKa3aHbl CTpaHbI, IJle MPOBOAUJIOCHL [TaHHOE
HcciieloBaHUE.

- OAHWA
BE/IMKOEPUTAHWA TEPMAHWA

oy DA SOOI |
G OPAHLMA ".‘( ABCTPUA

T ! ABCTPA/IUA
1 APTEHTUHA y
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2. KTo IIPHHHUMAaJI y4aCTHE B 3TOM HCCJIeJOBaHUH?

CorsiacHO IIepBOHAYAJILHOMY IIPOTOKOJIY, B HCCAEJ0BaHUM IIPHUHSINA
yuactre 108 yesioBeK ¢ MaHUecTHOM bI', a 110 06HOBJIEHHOMY IIPOTOKOJIY -
791 yesioBeK ¢ MaHudecTHOU BI. Becero mpuHsaIM yyactue 899 yesioBeK C
MmaHudecTHOM BI'. OmHaKo 10 yesI0BeK He I10JIYYUIN HUKAaKOI0 JleueHUs 110

Pa3HBIM IIPUYHXHAM.

boJstee mogpo6Has nHGopmaIyg 06 yuacTHHUKaX IIPHUBeleHa HIDKe.

0]

‘ l 54%

429 us 791 4yenosekxa,
NMPUHABLLETO y4acTue,
66111 MYHYMHAMM

352 us 791 4yenosexa,
NMPUHABLLETO y4acTue,

CpegHwid Bospact: 48 net

0]

l l 46%

611K HeHWHMHaMHM

Mmenn bl

bbinu B BO3pacTe oT
25 0065 ner

il

=)

Morau XoauTb 1
yMuTaTh

Mmenu kakue-nubo
cepbesHble 3abonesaHuA
(nomumo Br)

Mmenu kakue-nubo
MHbeKuMK, Tpebyrolme
npuema aHTMBMOTUKOB

Korga-nubo um Geina
AWArHOCTMPOBaHa MUTPeHb

BblnK GepemMeHHb! MK KOPMWITK TRy ABH
WA NAaHKpoBanK 3abepemeHeTb BO
BPEMA MCCAEA0BAHWA UK B TEUEHME 5
MECALLEE NOCNE NPUEMa NoCeaHeR 103k
npenapata
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3. YTo MpOMCXO0AHUJIO0 BO BpeMs HccIefOBaHUA?

B riepBoHavasibHOe UCCIe0BaHMe OBIJIO BKIHOUEHO 108 Uesi0BeK, KOTOPEIE
I1I0JIy4aii TOMUHEPCEH JIN60 KaKABIM Mecdl], JIN60 Kakaple 2 Mecsria. Ha
OCHOBaHMM HOBOM HHOOpPMAIlMU U3 [APYIrOro UCCIeoBaHUSI TIpaduk
BBeJleHUs1 TOMUHepCeHa ObLT UI3MeHEeH Ha KaK/ble 2 Mecsria Wi KaKable 4
Mecdlia, ¥ B UCC/Iejo0BaHUe ObIJIN BKIIOUEHBI HOBbBIE ITaITUEHTHI.

B 06HOBJIEHHOM UCCJIeJT0BAHUU TOMUHePCeH I10/y4aan 781 yesioBeK. JIroau
OBLIM BBIOpaHBI CIy4alHO /11 BBEIeHUsI TOMUHEPCeHa Ka)Kbple 2 Mecsiia
WU KaKIble 4 Mecdria.

BrLIU citefyro1iiye IPyIIibl JIeUeHUs:

e TOMHHEpPCEH 120 Mr Ka>Kaple 2 Mecsia
e TOMHHEepCeH 120 MI Ka’K/JbIe 4 MecsIa
e IUIaNEe00 KakKable 2 Mecsana

IIpumeuyaHue. B Hauasle MCCJIeJOBaHUS JIIOAU B 00eUX TPYIIIax JieueHUs
TOMHHEPCEHOM TIOJIyYa/IH IIEPBYIO 03y TOMHHEpPCEHA, a Yepe3 MECSI] —
BTOpYI0. JIFO[H, IIOJIyYaBIIME TOMHHEpPCEH KajKIable 4 MecsIia, TakkKe
TI0JTy YaJIi MH'bEKITHH IUTAIe60 KasKable 2 MeCsIa.

TomuHepceH j&’ )43 )53? /&‘3 /&

Kamgble 2 mecAua

TommuHepceH
Kamgble 4 mecaua /‘& /&? }‘: /& ,63
Y # # #
Lo | 1 | 2 | 3 | 4 | s | 6 7 | s |
Mecaupbl

}53’ = MHbeKLHA TOMUHepceHa

}; = MHbekuua nnauebo

IIpumeuvaHue. OTU TUQPHI TOKA3BIBAIOT TOJIBKO IIepBEIe 8 MecsIleB IpueMa.

Bo Bcex Ipynmax JieueHHUs] TOMHUHEPCEeH WU ILIare60 BBOJWINCH IIyTeM
UHBEKIIMM B HIDKHIOK 4YacTh CIIMHBI («IIOMOabHAs IYHKITHS» WIH
«AHTpaTeKaJTbHasl UHHEKIUSI») [IJIS1 I0CTaBKU JIeKapCTBEHHOIO IIperaparTa
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B OKHUAKOCTH BOKpPYI CIIMHHOIO M TOJIOBHOTO MO3ra, Ha3bIBaeMYIO
«CIIMHHOMO3TOBOM JKHAKOCThIO» mau CMJK. TakuMm o6pasoM B 3TOH
JKUJIKOCTH JIEKapCTBO IIOCTYIIaeT B MO3T.

[lepBoHaYa/IbHO IIJIAHWPOBAJIOCH, YTO YYaCTHUKU 3TOIO MCCJIe/JOBaHUSA
OyayT IosydyaThb TOMUHEpPCEH WIM IUIale60 B TeueHUe IIPUMepHO 26
MecdrieB. M3-3a JOCPOYHOIO 3aBepIlleHUsa HCCIeLoBaHUA IIpUMepHO 70%
Y4aCTHUKOB I10/Iy4YaId TOMUHePCeH WU I1aliebo B CpefHEM B TeyeHUe 69
HeJesIb (15 MecdIieB).

Huoke BBl yBUaUTe 60Jiee ITOAPOOHYI0 MHPOPMAIIUI0 O TOM, YTO OBLJIO B
UCC/IeJOBAaHUM.

CKPUHMHI YacroTta BBEegeHUA Mepuog neyeHuna Mocnepytowee HabnwgeHue

— Hamgple 2

mecaua
Bpauu NpogonHand

Ot6op mogei nNpoBepATs 340p0BLE

LNA Y4ACTHA B > Hamgpie 4 Y4aCTHHKOB
mecaua* 261 4enoBeKk nony4anu TOMMHEpPCEH —> MCCNe0BaHMA B TEYEHHE

& mecaues nocne

HCCNenoOBaAHUK

JaBpepLlIEeHHA NevyeHua

HKampgbie 2 —_
> mecaua 260 yenosek nony4anu nnauebo

Hauano eeefieHuA MNperpawieH1e BBEAEHHA
WAL 2019 1. WAL 2019 1.

* JTa TPyIIIa JIeueHHUs IToJTydajia MH'BEKITUH II1aIie60 KaXkaple 2 MecsIia.

4. KaKkoBEI pe3yJbTaThI HCCIe0BaHUA?

B 3TOM pasjiesie IIpUBe/ieHbI TOJIBKO OCHOBHEIE Pe3yJIbTaThl UCCIeI0BaHHUS.
NHpopManito 006 OCTaJbHBIX pe3yjbTaTaX BBl MOJKeTe HAWTH Ha
CHelMaM3UPOBaHHBIX caliTax, I7ie IyOJIUKYIOTCSI BCe pe3yJbTaThl B KOHITE
uccaenoBaHus (CM. «[1e HAUTH AOTIOTHUTETHHYI0 HHGOPMATIII0 ?»).

Bompoc 1: MoskeT JIM TOMHHEpPCEH 3aMeIJIUTL CKOPOCTH
IporpeccUpoBaHus 3abojsieBaHUA y Jwofed ¢ Bl IIpU OlleHKe UX
MOTOPHOM U KOTHUTUBHOM QYHKIIMU IIPU IIOMOIIU eJUHOU 00IIel
mKaJsbl orieHKU bI' (CUHDRS miu TFC)?

HcciemoBaTe s X0TeIH BEIICHUTE, KaKOe BJIMAHKE TOMHUHEPCEH OKasasl Ha
uHIaexc cUHDRS wmu TFC.
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OCHOBHOIM BBIBOJ, 3aKJIOUAJICI B TOM, YTO Yepe3 69 HeJesnb IPYIIIa,
IIoJlyyaBIIasi TOMHHEpPCEH Ka)KIple 2 Mecsla, He HMesla HHUKAKUX
IIPeUMYIIeCTB I10 CpaBHEHUIO C IPYIIION Iu1are60. Ha caMoM feJie Ka3asiocs,
UTO y 9THUX MAIJUEeHTOB COCTOSHUE OBLJIO0 Xy’Ke, YeM Y JIFOJeM U3 IPYIIIIbI
11are6o0. V Tex, KTO I1oJIy4asl TOMUHEPCeH KaKple 4 MecsIla, pe3y/IbTaThl
OBLJIM TaKHe JKe, KaK Y TeX, KTO I10JIy4aJl Iuianebo.

o [lokasaresrt cCUHDRS u TFC B rpyIIIie, I10/Iy4aBIlIe TOMUHEPCEH KaXKable
2 Mecs11a, 6bLIH Xy7Ke, UeM B IpyIIIle IIane6o uepes 69 Heflelb.

o [loxasaresrt cCUHDRS u TFC B rpyIiIie, I10JIy4aBIle TOMUHEPCeH KaXKable
4 Mecsd1ia, OBIJIM aHAJIOTUYHBI II0Ka3aTesIM B I'PYIIIe I1ane6o yepes 69
HeqeJb
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HNHupexc cUHDRS Ha 69-1 Helesie BO BCeX Irpynnax Je4eHus
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YAaydweHne CMMNTOMOB
HNsmeHeHMe cUHDRS no cpaBHeHUIO

I
=
'S

TomuHepceH TomuHepceH Mnauebo
Kamable 2 mecaua Kamable 4 mecaua Kamable 2 mecaua

HHpexc TFC Ha 69-11 Heiesie BO BceX IpylIax JedeHus:

0—

—0.2 -

2T

€ MICXOOHBIM YPOBHEM

YAaydweHne CMMNTOMOB
4

NsmeHeHue TFC no cpaBHEHUIO

I
=
)

>
p -y

TomuHepceH TomuHepceH Mnauebo
Kamable 2 mecaua Kamable 4 mecaua Kamable 2 mecaua

Bompoc 2: Mo>keT Jii TOMUHEePCeH 3aMe[JIUNTh CKOPOCTh
nmporpeccupoBaHus bI' IpHU pacCMOTPEHUH OTAEJILHO OIIeHOK
OBUTaTeJILHOU QYHKIINU (TMS), KOTHUTUBHOMU (SDMT, SWR) U 0611111X
cuMIITOMOB (CGI-S)?
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HccemoBaTe s X0TeIU BRIICHUTH, KaKOe BJIMSHYE TOMHUHEPCeH 0Kasasl Ha
nokasaresu TMS, SDMT, SWR u CGI-S Ha 69-1 HeJele.

e Ilokasartesii SDMT u SWR B rpyIilie, IIoJy4YaBlileil TOMHUHepCeH KajKaple 2
MecsIla, ObLJIM Xy’>Ke, YeM B IpyIIle ILIane60. ITO 3HAUYUT, YTO IPyIIIa,
IoJIyyaBlllasd TOMHHepCeH Ka)Kaple 2 Mecsdlja, B CpeJHeM IIOKasasa
XyAIlIMe pe3yJjbTaThl, YeM TIpyllla Iuiane6o, MO IIKajJaM OLIeHKU
MBIIIJIEHUS U CII0CO6HOCTU 06pabaThIBaTh HUHOOPMAIIUIO.

e ITokasaTesu TMS B IpyIie, IOTy4aBIliell TOMUHEPCEeH KaK/ble 2 MecsIia,
OBLIM aHAJIOTUYHBI II0Ka3aTesIsIM TPYIIIbl, IPUHUMAaBIIeH 11ane6o0. 3To
3HAUMT, YTO TPYIIIIA, II0JIyYaBIllasg TOMUHEPCEH KaXKable 2 MecsIia, nMeJia
CXOKMe II0OKasaTeJaud C Tpymmod 1iane6o0 10 IIKajge OIfeHKHU
IBUTATEeJIbHOM CIIOCOOGHOCTH.

e [Toxasaresu CGI-S g IPYIIIIB], IIOJy4daBIe TOMHUHEPCEH KaKaple 2
Mecdria, OBIIM aHaJIOTUYHBI II0KasaTesisM IPYIIIbl, IIPUHHUMAaBIIEN
IU1are6o0. 3T0 3HAUMT, UTO IPYIIIA, II0JIy4YaBIllasd TOMUHEPCEH KaXKaple 2
Mecdlla, HWMeJsla  IIOKasaTeJId II0  IKajJe  OLleHKH  06I1ero
IIPOTrpPeCcCUpPOBaHU 3a00JIeBaHUs, aHAJIOTUUHBIE IPYIIILe I11a1e6o0.

e Ilokasarest TMS, SDMT, SWR u CGI-S [i1d TpyHIIbI, I10JIy4aBIllen
TOMMHEePCEH KaKzple 4 Mecsa, ObLIM aHaJIOTHYHEI II0Ka3aTeJsIM
IPYIIIEI I1a1te60. ITO 3HAYUT, YTO IPYIIIIA, I10JIydaBIliasi TOMUHEPCeH
KasK/ble 4 MecsdI1a, UMeJia aHaJIOTUYHBIe C TPYIIION I1arne6o
II0Ka3aTeJIH IIO IIIKajle OI[eHKH JBUraTeJIbHOM ¥ KOTHUTUBHOM
GyHKIUY, CII0CO6HOCTH 06pabaThIBaTh HHGOPMAIUI), @ TAKXKe 00IIero
IIPOIpPecCUpOBaHUs 3a00JIeBaHUs.

Bompoc 3: Kak ToOMHHepCeH BJIHsAeT Ha H3MeHeHHe KOJIMUecTBa
He)KeJlaTeJbHOT0 6esika mMHTT B CIIMHHOMO3TOBOM KUJKOCTH?

TomuHepceH ObLI paspaboTaH AJjId CHIDKeHUS KosmuecTBa 6esika mHTT,
BblpabaTbiBaeMoro y Jmofeidl ¢ BI. HcciemoBaTes XOTeNIW BBISICHUTD,
CKOJIBKO 6esika mHTT IIpUCYyTCTBYeT B CLIMHHOMO3TOBOM >KUIKOCTH JIH0fe i
¢ BI, KoTopble IoJlydasd TOMUHEPCEH KajKibple 2 WIM 4 Mecdala WIN
11anebo, yepes 69 HejiesIb.

e Ha 69-i1 Henesie ypoBeHb 6es1ka MHTT cHu3WiIcd Ha 47% B IpYIIIIe,
IIOJIy4YaBIIed TOMHWHEPCEH KaXKaple 2 Mecsdlla, Ha 27% B TPYIIIIe,
II0JIy4YaBIlled TOMHHEpPCeH KaXKable 4 Mecdlia, ¥ yBesuuuicd Ha 0,4% B
Ipymiie 1ae6o.
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ToMHHEPCEH Kas ABIE TomuHepceH KaxAbIE W
2 mecAua 4 mecaua

-» «»

IIpumeuyanue. CTpesKH, HallpaBJeHHble BHU3, 0003HA4YalT CHIDKeHUE
ypoBHA Oeanka mHTT. CrTpesika, HampaBJeHHas BBeEpPX, O3Ha4aeT
yBeJIMUeHMe YPOBHA 6es1ka mHTT.

Bompoc 4: Kak TOMUHePCeH BJIMSAET Ha U3SMEeHeHMe KoJinyecTBa 6eska
NfL B CIIMHHOMO3TOBOM >KUIKOCTU?

[IoBBIINIEHHBIH ypoBeHb Oenka NfL II0KaspIBaeT, YTO IIPOM3OIILIO
ITOBpPEKJIeHHEe HEHPOHOB TOJIOBHOTO M0O3Ta, UTO MOJKET CBH/IETEIHCTBOBATD
0 TIOBPEXKIEHUH M03ra. MccreioBaTe I XOTeIN BBISICHUTD, KAK0e BJIMSTHHE
TOMUHepCeH 0Ka3asI Ha 6estok NfL Ha 69-i1 Hefeste.

e Ha 69-1 Hepmese ypoBeHb Oeska NfL B CIIMHHOMOSTOBOM >KUAKOCTU
yBesimyuiicd Ha 10% B rpylille, IIOJIydaBIlllel TOMHHEpCeH KaXKible 2
MecsIia, CHU3UICA Ha 3% B IpyIIIe, II0Jy4YaBIlle TOMUHEePCeH KajKaple 4
MecsIia, ¥ YBeJIMYWIICS Ha 6% B TpyIIlle miareoo.

ITo cpaBHEHMIO C I'PYIIION ILIare60, Hab/II04aI0Ch yBeJIMUeHUe Ha 4% B
TpYILILe, II0JIyYaBIller TOMUHEPCEeH KaKble 2 MecsI1a, U CHIDKeHMe Ha 9%
B I'pyIIIIe, ITI0JIy4aBIlIell TOMUHEePCeH KaXK/ble 4 MecsIia.

Ha 21-i1 Hepiesie ypoBeHb 6esika NfL B rpyIiiie, Iojy4aBliieil TOMHUHEpPCeH
KaKaple 2 Mecsdlla, YBEJIMYHJICA, HO IIOCTEeIIEHHO BEPHYJICI K YPOBHIO

TPYIIIBI ILTAIe6o.
ToMMHepceH Kamble ToMMHepceH Kaxable
2 mecAua 4 mecaua

A
6enok NfL

— - &

ITpumeuaHue. CTpesIKY, HallpaBJeHHbIe BBepX, 0003HAYaAKT yBeMYeHUe
ypoBHSA 6esika NfL B CIMHHOMO3TOBOM KHUIKOCTU. CTpeJiKa, yKasbIBaroIlas
BHU3, 0003HaYaeT CHIDKeHHe YPoBHA 6esika NfL.

-
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Bompoc 5: BrI3Bas JIM TOMHHepPCeH KakKue-TH00 HU3MeHeHUs B
pasMepax KeyIyLJOUYKOB M0o3ra?

HcciieoBaTeId X0TeJIN BBIICHUTD, BBI3BIBAET JIM TOMUHEPCEH KaKue-JIn60
U3MeHeHUs B pasMepe JKeJIyA0YKOB M03ra MejKy HadyaloM HCCJIeJOBaHUS
U 69-1 HeJleJiel UCCIeJOBaHUS.

e Ha 69-i1 Heflesle 00beM JKeJIyJI0OUKOB YBeJWYMJICI Ha 19% B TIpYIIIIe,
II0JIy4yaBIlleld TOMHHEPCEeH KaxK[ple 2 Mecdlld, Ha 13% B TpyIle,
I10JIy4YaBlllell TOMUHEPCeH KaKple 4 MecAlla, U Ha 9% B IpyIIIIe I1ame6o.

e [Io cpaBHEHMIO C I'PYIIIION ILIane60 06beM JKeJIyJOUYKOB yYBeJIUUYHBaJICA
Ha 11% B rpyIie, IoJiy4yaBllleil TOMHUHEPCEH KaXKble 2 MecdIla, U Ha 5%
B I'pyIIIIe, II0JIyYaBIllell TOMUHEPCEH KaXKaple 4 Mecsdria.

L] HpI/I‘II/IHa U 3Ha4YeHHE TaKOIo YBEJIMYEHHUSA ob6beMa JKEeJIYJOYKOB HEACHEI.

TomuHepceH Kamgbie ll  ToMMHepceH Kaxaple l
2 mecaua 4 mecsua )

- &

IIpumeuyanue. CTpesJIKH, HallpaBJIeHHbIE BBEPX, 0003HAUAKOT YBeJIMYEHUe
06'beMa KeJIyIOUKOB.

06BeM
JKEeJIYILOYKOB OTHOCHTCA K PasMepy >KeJIyTOIKOB.
5. KakoBbI ObL/IM HO00YHBIE 3} PEeKTHI?
[Io6ouHble 3QPEKTHI — ITO MEAUIIMHCKHEe IIpobJieMbl (HAIIpUMeD,

I‘OJIOBOKpY)KEHI/IE), KOTOpPBIE€ BO3HHKAIT BO BpeMd HCC/I€TOBaAHUA. OHUu
MOTIYT BK/IIOY4Th I0O0YHBIE 3(1)(1)@KTBI, KOTOpPBIE€ HE BBISBAHBI HCCJ/IEIYEMBIM
JIEKapPCTBEHHBIM ITPEIIapaTOM.

M-XX-00013680 | [laTa cocTaByieHUsI: CEHTAOPE 2023
T. Ctp 17 13 29



e [IOCKOJIBKY Bpay-UCC/Ie[0BaTeJlb He 3HaeT, IIPUHUMAaeT JIU YeJIOBEK
I1are60 WM Impenapar, Jr0ble BO3MOKHbIE ITP06JIeMBbI CO 3/[0POBbEM BO
BpeMsl HCCJIel0BaHUA (HallpUMep, TOJIOBHas O0JIb WM IIaJieHue)
CUUTAKTCA MOOOUYHBIMU 3pdeKTaMU, XOTA B CiIy4yae C Iuianeb0 OHU He
CBs3aHBI C IIpenapaToM. ITO CTaHJapTHAs IIpaKTHKa aHaIn3a II060YHbIX
390 $eKTOoB.

e OHU OIIMCAHBI B 3TOM pe3roMe, II0OCKOJIBKY O HUX Yallie BCETro COOGH.IEIJIOCI)
B HCCJ/I€JOBAHHH.

e V GOJILIIIMHCTBA ITAaI[eHTOB, y4aCTBOBABIIIUX B 9TOM HCCJIeJ0BaHUH, OBLII
10 KpalHer Mepe OAWH I1000YHbIN 3QPEKT.

e He y Bcex ImariieHTOB HabJ/II0Ja/IUCh BCe ITIO60UHBIE 3QEKTHI,
IIepeurCIeHHbIe B 3ITOM pe3loMe.

e Ba)KHO IIOMHUTH, UTO OIIMCAaHHbIE 3/1eCh II000UHbIE 3PPEKTHI OTHOCATCSI
TOJIBKO K 3TOMY HCCJIeJoBaHUI0. [I03TOMY IT0Ka3aHHbIE 3[[eCh ITI060YHEBIE
3¢ PEeKTHl MOTYT OTJIUYATBHCI OT ITOO0YHBIX 3QPEeKTOB, HAOIIOaeMbIX B
IPYIUX UCC/IeI0BaHUAX.

e V IIalfTUEHTOB TAK)Ke MOJKET OBITH 60JIe€ OTHOTO II060YHOTO0 3¢ PeKTa.

IIpumeuvaHue. CBSI3b MKy TOMHHEPCEHOM U MPUYUHOMN 3THX IOGOYHBIX
3QDEKTOB ellle MOJTHOCTHIO HE yCTaHOBJIEHA.

CepresHble U paclpoCcTpaHeHHbIe II0604YHbIe 3QPeKThI, BOSHUKIIINE B X0/e
NAHHOIO MCCIe0BaHN, IIePeYUC/IeHb] B CJIeIyIOIIUX pasfesax.

Cepbe3Hble 10004YHBbIE 3G PEKTHI

[To60uHbI 3QPeKT cCUUTaAETCSI «Cepbe3HbIM», eCJIU OH OIlaceH I JKU3HH,
TpebyeT CTAallMIOHAPHOIO JIeUeHUs, BbI3bIBAEeT JJIUTe/IbHbIe IIP06JIeMbl NN
CMePTHh WU CUUTAETCH Ba>KHBIM C MEJUIIMHCKOM TOUKHU 3peHUs. Cepbe3Hble
11060uyHbIe 3 PeKThl MOIYT BKIIOYATh II0604YHbIe 3$GeKThI, KOTOPble MOI'YT
OBITH He CBSI3aHbI C MCC/IeyeMbIM JIeKapCTBEHHBIM IIpeIrrapaToM.

B Xome [AaHHOrO WUCCIEOBAHUS KOJIHWYECTBO Cepbe3HbIX IT000YHBIX
3¢ deKTOB OBLIO 6OJIBIIIe B I'PYIIIE, IIOJyYaBIlle TOMUHeEPCEH KaKible 2
Mecsdlla, 4YeM B TpyIIe, II0JIy4yaBllleli TOMUHEPCEeH KaKable 4 Mecsla, U B
rpymmne iamne6o. Crota BOIIIM II000YHbIE 3Q$eKThl, KOTOpPhle MOIJIM U He
OBITh BBI3BAaHBI IIPHEMOM TOMHMHepceHa. YHC/I0 IIalfUeHTOB B KaKIOU
rpyImme, y KOTOPBIX HaOMIOJAJIUCh Cepbe3Hble I[0004YHBIE 3PPEKTHI,
COCTaBUJIO:

e 48 13 260 uesioBeK (19%) B IpyIlilie, II0JIyYaBIllell TOMUHEPCEeH Kajkable 2
Mecdra
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e 2513 261 yestoBeKa (10%) B rpyIiile, I10Jy4daBIliel TOMHHEPCeH KasKaple 4

Mecdra
e 34 u3 260 yesioBeK (13%) B IpyIilie, II0JyYyaBIlen 1aebo

o151 1roAeii ¢ cepbe3HBIMU ITI000YHBIMH 3¢ PeKTaMu

O O O O 0O O O

ToMUHepceH Kaxable
st T IrEoelntelolels
O O O OO OO o

= irlnislsinitls

O O o

e IIoIeisiolelels

KpaTkoe omvicaHHe cepbe3HbIX II060YHBIX 3¢ (HEeKTOB I10Ka3aHOo B TabJIHMIle

HITKe.
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CepbesHble
I0O60YHbIE
adpdexTnI, 0
KOTOPBIX
C0o00IIa/I0Ch
B
HCCJIeJOBaHU
H*

ITomibITKA
CYHITHIA

CyurigaabHbL
€ MBICIU

CHUMIITOMBI
rocJie
JIFOMOaJIbHOM
ITYHKITHH,
TaKHe KaK
60J1b,
rOJIOBHEIE
060JI1 1
TOIIIHOTA

[TageHue

ITepesiom
IIeya

KpoBoTeueHue
MeXy
Yeperiom 1
MO3TOM
(cybmypasibHa
s reMaToMa)

ITepesiom
TroJIeHHA

I'pymma,

NPUHUMAIIAast
TOMHHEPCEH

KaKapIe
2 Mecsna
(Bcero 260
YeJI0BeK)

2%
(5 13 260)

1%
(2 U3 260)

1%
(3 u3 260)

0,4%
(1 u3 260)
0,4%
(1 13 260)

1%
(3 13 260)

0,4%
(1 u3 260)

I'pymma,
IPHHUMaAIOIAast
TOMHUHEpPCEeH
Ka)Kable
4 Mecana
(Bcero 261
YeJI0BEK)

0,4%
(1 u3 261)

0,4%
(1 13 261)

0%
(O u3 261)

0%
(0 u3 261)
0,4%
(1 13 261)

0%
(O us3 261)

0%
(O u3 261)

I'pymma mwiane6o

(BCcero 260
YeJI0BEK)

1%
(3 u3 260)

0,4%
(1 u3 260)

0,4%
(1 u3 260)

1%
(2 u3 260)
0,4%
(1 u3 260)

0%
(0 13 260)

1%
(2 u3 260)

* EcJIM 3TOT IIOO0YHBIN 3 PeKT UCIIbITAIU O0JIee ABYX YesI0BeK B JIF000M
HCCIIe0BaTeJIbCKOM IpyIiie

Y IaneHTOB TaK)Ke MOKeT OBITH 0OoJsiee OZHOrO IO60YHOTO 3dPeKTa,
IIpUYeM OHHU MOI'YT UMeTh KaK Cepbe3Hble, TaK U Hecepbe3Hble II000UHbIe

3¢ deKTHl.
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B ucciaemoBaHUM OBLIO HECKOJIBKO IIAITMEHTOB, KOTOPblE yMEPJIH H3-3a
10604YHBIX 3QPEeKTOB, BOSMOKHO CBSI3aHHBIX C UCCJIelyeMbIM IIpeliapaToM.
Jro:

e 1 13 260 YesI0BEK B I'PYIIIIe, II0/Iy4aBIIell TOMUHEPCeH KaXKble 2 MecsI1a,
yMep 0T aCOUKCUN.

e 2 u3 261 4yesiOBeKa B IpPYIIIe, IIOJy4YaBIlleld TOMHUHEpPCEH KasKiable 4
MecsIia, YMepJId 110 HeM3BeCTHOM IIPUYUHE U OT CePeYHOTIO0 IIPUCTYIIA.

e 3 13 260 4eJIOBeK B IpymIe IuIanebo yMepad B pe3yJsbTaTe OKa3aHUS
IIOMOIIIM [IPU CaMOyOHICTBe, 3aBePIIeHHOI0 CaMOyOUICTBA U YAYIIbA

B Xopme wucciefoBaHUS HEKOTOPHIE JIOAY PEIIWIN IIPeKpPaTUTh IIpUEM
IperiapaTa 13-3a H060YHbIX 3QPeKTOB:

e 6 13 260 yesI0BeK B I'PyIIIIe, [I0JIyYaBIllel TOMUHEPCEH KaXK/ple 2 MecsdIla
e 413 261 4yesI0BEK B I'PYyIIIIe, II0/IyYaBIllell TOMHUHEPCEH KaXKple 4 MecAIla

e 3 13 260 UeJIOBeK B IpyIlle I1are6o0.

AcPUKCHS — 3TO COCTOSIHUE, IIPU KOTOPOM OPTaHU3M He I10JIy4YaeT
IOCTaTOYHOTO KOJIMYeCTBa KHUCI0PO/a.

Haub6oJ/1ee pacupocTpaHeHHbIe NO000YHEBIE 3P PeKThI

[IpuMmepHO v 9 m3 10 YesloOBeK B TIpylax TOMHHeEpCeHa M IuIane6o
HabJ1ro/1aJICcA II060YHBIN 3 PEKT, KOTOPHIN He CUMUTAJICS CEPhEe3HBIM.

Hawub6oJiee pacripocTpaHeHHbIe TOO0YHBIE 3P PEKTHI, 0 KOTOPBIX COOOIAIOCH
bosiee yeM y 5% Jmofeli, II0OKasaHbl B TabJmlle HiDKe. ITO Haubosee
pacipocTpaHeHHble I10004YHBIE 3QGeKTHl BO BCeX IpyIIlax JiedeHUs. Y
HEeKOTOPBIX JIHOJell HabJrofasoch 6oJsiee OAHOr0 I10604YHOro adpdexra. ITo
3HAYUT, YTO OHU BKJIFOYEHBI 60Jiee yeM B OJHY CTPOKY TaOJIMLIIBL.
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Hauo6oJee
pacupocTpaH
€HHbIE
IIOO0OYHBIE

3¢ PexTHl, 0
KOTOPBIX
C0o00IIa/I0Ch
B
HCCJIeIOBAHH
I/I*

[TageHue

T'ostoBHas
00JIb U IIJIOX0€e
CaMOUYyBCTBHE
mocJjie
JIIOMOAJTbHOM
IIYHKITAU

BoJsb oT
IIPOIeIyPbI

Viiub (CHHSIK)

TosioBHas
00JIb

l'o10BOKpYyKeH
ue

IIpocryna
(HasopapuHIHU
T)

BoJib B crinHe

boJsib B 0THOM
WU
HeCKOJIbKUX
CcycTaBax TeJjia
(apTpairus)

BoJsib B
KOHEUHOCTSIX

I'pymma,

IIpUHUMAaIoIIast

TOMHUHEpPCEH
Ka)kable
2 Mecd1a
(BCcero 260
YeJI0BEK)

25%
(66 13 260)

10%
(27 us 260)

9%

(23 u3 260)
5%

(14 u3 260)

24%
(61 13 260)

8%
(20 U3 260)

14%
(36 13 260)

21%
(55 us3 260)

7%
(18 13 260)

7%
(19 U3 260)

I'pymma,

IIPHHNMAKIIIasa

TOMHHEpPCEeH
KaXKable
4 Mecqana
(Bcero 261
YyeJIOBEK)

23%
(61 u3 261)

7%
(18 u3 261)

8%

(21 us3 261)
5%

(14 us 261)

22%
(57 13 261)

8%
(22 u3 261)

10%
(27 u3 261)

22%
(57 u3 261)

4%
(11 u3 261)

5%
(14 13 261)

M-XX-00013680 | laTa cocTaBJieHUs: CEHTIO0Pb 2023

I'pyrma
mwIane6o

(Bcero 260
YeJI0BEK)

30%
(77 u3 260)

8%
(21 u3 260)

9%
(22 u3 260)
7%

(18 u3 260)

23%
(59 u3 260)

7%
(17 us 260)

17%
(44 u3 260)

19%
(48 u3 260)

9%
(22 u3 260)

6%
(15 u3 260)
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BoJsibs B MecTe

9% 5% 9%
1Ty HKITHH (23 out of 260) (13 out of 261) (24 out of 260)
[uapes 7% 6% 7%
(17 13 260) (15 3 261) (19 13 260)
PBoTa 5% 6% 6%
(14 U3 260) (16 u3 261) (16 U3 260)
TormrHoTa 5% 5% 6%
(12 13 260) (13 u3 261) (15 13 260)

* Ecsiv 9TOT M060YHBIN 3¢ PeKT Habmomancsa y 5% (1 us 20) miau 6ostee
MaITHeHTOB.

Apyrue no6ounbie 3pPeKThI

Bel MOKeTe HaWTH HMHPOPMAIIUI0 O JPYIrUX HOOOYHBIX 3pPeKTax (He
yKa3aHHBIX B pasfieslaXx BHIIIe) Ha BeO-calTax, IIepeuyrCJIeHHBIX B KOHIIE
3TOr0 pe3toMe — CM. «I'[le HalTU JI0II0JTHUTETbHYI0 UHGOPMAaIIHI0 ?7».

6. Kak JaHHOE MCCJIeIJOBAaHHE IIOMOIJI0O B HAYYHOM

HCCJIeJOBAHHU IIpEIIapaTa B IeJIoOM?

[IpencTraBiieHHas 34eCch MHQOpMAaIUA B3sTa K3 OJHOIO MCCIeOBaHUA C
ydacTveM 791 manueHTa ¢ MaHueCTHOM BI. 9THU pesysbTaTbl IIOMOIJIU
HUCCIeloBaTessIM y3HaTh 6oJibille 00 3$(EeKTUBHOCTU U 6e30IaCHOCTHU
TOMHHepceHa Ipu bI.

JTO HccIefoBaHUe II0Ka3aslo, YTo IIpueM 120 MI TOMHMHEPCeHA KaKable 2
wm 4 Mecdaa He 3¢QeKTUBEH [UId 3aMefjleHUs IIPOTpecCUPOBaHUSA
3abosieBaHUsA B 3TOMU rpyimie Jirofert ¢ BI. B aToM HmccieloBaHUM JIFOASAM
BBOIUJIM TOMHUHEPCEH Ka)Kaple 2 Mecdlla WIM KaXable 4 Mecdlla WU
1iane6o. B 1mesioM pesyJsbTaThl IIOKasald, YTO Y JIOZEW, II0JIydaBIIINX
TOMUHEPCEH KaKable 2 MecsIia, UCXOAbl 3a00JieBaHUs OBLIU XyJKe, 4YeM Yy
TeX, KTO IIoJIy4aJl Iutarne6o. Jroau, IpUHUMaBIlIe TOMUHepCeH KaXKble 4
MecsIla, UMeJIU UCXO0/Ibl, CpPaBHUMBIE C ICXO/laMU TeX, KTO I10JIyvall ILareoo.

HoBbIX Ipo6sieM 6e30I1aCHOCTH He BO3HUKJIO. IIpuMepHO y 1 13 5 yesr0BeK
(48 13 260 yeJs10BeK) B IpyIIIIe, II0JIyYaBIlIell TOMHUHEPCEH KaKable 2 MecAdI1a,
HabJII0/1a/INCh Cepbe3Hble IT060UYHBIe 9¢GEKThI II0 CPABHEHUIO C IIPUMEPHO
1 u3 10 yeJsioBeK (25 u3 261 yesioBeKa) B IPYIIIIe, IIOJIydyaBIlled TOMHUHEePCeH
Kakaple 4 mecdria, 1 mpuMepHo 1 u3 10 yesioBek (34 u3 260 4yesioBeK) B
rpyIie 1ane6o.

HawuboJiee pacripocTpaHeHHbIMHU ITI000YHBIMHU 3QPeKTaMU BO BCEX IPYIIIIax
JleyeHUs ObLIW: IIaJieHHe, TOJI0BHag 00JIb U IIJIOX0€ CaMOYyBCTBHeE IIOCIIe
JIFOMOaIbHOM ITYHKITUY; 60JIb OT IIPOIlefypPhl UHBEKIIUY; YIITUOBI (CHHSIKH),
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rojioBHasg 00JIb; TOJIOBOKpY>KeHUe; IIpoCTyZa (HasopapUHIUT); 60JIb B
CIUHE; 60JIb B OJHOM HWJIHM HECKOJIBKUX CyCTaBax TeJjla (apTpasirusi); 60Jib B
KOHEYHOCTSX; 60JIb B MeCTe IIYHKIINY; iuapesi; pBOTa; U TOITHOTA.

B 1esiom, 3TO HCC/JeJOoBaHMe He [TOCTHUIJIO CBOEM Ileji, a HMEeHHO
3aMeyIeHUd IIporpeccrpoBaHusd bI'. TeM He MeHee, HcCIeL0BaTe/IN X0TeJIHU
BBISICHUTBH, MOXKET JIM TOMHUHEpPCeH IIPUHECTH I10J1b3y KOMY-JIMO0 U3
YYaCTHUKOB HCCIeJoBaHUA. UTOObl OTBETUTh Ha 3TOT BOIIPOC, II0CJIE
OKOHYAHUs MUCCIeJOBaHUA WCCIeL0BATENN [IOIIOJIHUTEJbHO U3YYMIU
NaHHbIEe, 3TO Ha3bIBAaeTCs PETPOCIEKTHBHBIM aHaIu3oM. McciezoBaTesu
paszenwyin TaHHBIE POBHO IIOCEpefUHe, HCXOAs M3 BO3pacTa IIalleHTOB
(cTapie vau MoJIoXKe 48 jieT) U vHjekca CAP (BBICOKUU HHEKC CAP IIPOTHUB
HU3KOT0; uHAeKC CAP — 3TO MH/IEKC, UCII0/Ib3yeMblil BpauaMU U YUeHBIMH,
KOTOPBIY YUUTEIBAEeT BO3PACT YesI0BeKa U KOJIUYeCTBO II0OBTOPOB CAG. 3TO
OJIVH M3 CII0COO0B OIIEHUTH ITOABEP>KEHHOCTh YeJIOBEKa B TeUeHMe KU3HU
BpegHOMY BO3[eMCTBHI0 MyTaHTHoOro reHa bI'). 3aTeM wucciemoBaTesu
pasgesuyiivd  [TaHHBIe Ha YeThIpe pasHble TIPYINIbI, HW3BEeCTHBIE Kak
«IIOATrPYIIbl». Cpeau HUX: MeHbIlle JIeT/HUSKUNM UHIeKC CAP, MeHbIle
JIeT/BBICOKUH HHAEKC CAP, 60Jibllle JIeT/HU3KUM HHeKC CAP U GoJIbIlle
JIeT/BBICOKHUU UHIEKC CAP.

Pe3y/sbTaThl PeTPOCIIEKTHBHOIO aHas¥3a II0Ka3aM, YTO U3 IIaIfMeHTOB,
II0JIyYaBIINX TOMHHEPCeH KaK[ble 4 Mecdlla, HEKOTOpPhIe M3 IIOATPYIIIIEI
0osiee MOJIOZOTO0 BO3pacTa U C HHU3KHMM HHAeKCOM CAP, BO3MO>KHO,
IOJIYYIIM HEKOTOPYIO I10/IB3y OT IpHMeMa TOMHHepceHa. X rmokasaresu
CUHDRS u TFC ObLIM HEMHOIO JIy4yllle II0 CPaBHEHUI C TPYIIION,
II0JIy4aBIllel I11are6o.

Ba’KHO OTMETUTBh, UTO PETPOCIIEKTUBHBIN aHaIU3 IIPOBOJUTCS II0CJIE TOTO,
KakK ObLIIM IIPOCMOTPEHHI JaHHbIe, a 3TO 3HAYUT, UTO 3TU pe3yabTaThbl He
SIBJISTFOTCSI OKOHYATEJIbHBIMHU ¥ MOTYT OBITH IIPOCTO CIy4allHOM HaXOJKOH U,
ce0oBaTeJbHO, [OJ/DKHBI OBITH IIOATBEPIKIEHBI. Pe3ysibTaThl 3TOIO
HUCCIeI0OBAaHUS II0OYIMIA UCCIIeloBaTeed TJIy0sKe M3YUYUTh BO3IEUCTBUE
TOMUHepCeHa Ha MOJIOABIX JIFOeH C paHHeu cragueii bI.

Hu ofHO ucciejoBaHWEe He MOXKET pacckas3aTh HaM Bce O pHCKax U
IIpeuMyIllecTBax IHpHeMa Ipelapara. YTo6bl y3HATH TO, YTO HaM
Heo6X0o/IMMO, TpebGyeTcsl ydacTHe MHOXKeCTBa JIIOfle BO MHOTHUX
HcCcileIoBaHUAX. Pe3ysibTaThl JaHHOTO HMCCIeI0BaHUSI MOTYT OTJIMYAThCS OT
pe3yJIbTaTOB APYTHUX HUCCIeIOBAHUM TOTO YKe ITperapaTa.

9TO0 3HAYHUT, YTO HeJ/IH3sI IPUHUMAThH pellleHNs1, OCHOBHIBAasICh TOJIHLKO Ha
OJaHHOM pe3toMe. IIpekjle yeM HpPHHHUMATh KaKoe-IHOO pelieHHEe B
OTHOIIIEHUH CBOETrO JIeYeHHs BCerja Jydiie NPoKOHCYJIbTHPOBAThHCSA CO
CBOUM BpauoM.
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7. IITIaHUPYIOTCSA JIA JPyrye UCCIe0OBaHUA?

dto 6BLIO HcciaemoBaHWe 3 daspl, B KOTOPOM HM3y4yasloCh, HACKOJIBKO
3¢ dexTHBeH U 6e3oIaceH TOMHUHEPCeH /I JII/iel ¢ MaHudecTHOM BT, 1 ero
pe3yjbTaTel NOOYAWIH HCCAefOBaTe/le IIPOJO/DKUTH H3ydYeHHe
TOMHHeEpPCeHa B MccIeJoBaHHHU 2 ¢assl o HasBaHHMeM GENERATION
HD2, 1iej1bl0 KOTOPOr0 SIBJISAETCS U3y4YeHHe BO3AeHCTBHUs 00JIiee HU3KUX
7103 TOMHHepCeHa Ha MOJIOABIX JII0/ieM Ha paHHeM ctaguu BT,

GEN-EXTEND [OTkpbITOR
pacwmnpeHHoe)
=15-mecAYHOe MCCNeaOEaHKME

* B 3TOM WCCAEA0BEHMM M3YYaNack
6e30NaCHOCTE TOMUHEPCEHE ANA N4
€ paHHei maHudecTHoil B

=310 31 noCh

®aza 1/2a (46 4enoeek)
*MepBoe MCCNEADBEHWE HE MIOAAK
*B 3TOM MCCAEAOBEHMN MSYHANAEth
BE30NaCHOCTE TOMWHEDCEHE ANTA M4SN C
pEHHER MaHndecTHo BI

GENERATION HD1 3 $asw (791uenosex) GENERATION HD2 2 dasm

*[pHemM TOMUHEPCEHE BELT OKOHYETENBHD *MCCNEA0BEHWE NO M3YHEHKID
npekpauwed e mapre 2021 roaa, v 4o KoHUE be30NacHoCTH, BUOMaEPHEROE W
WCL. {MA NELWEHTEI NPOXoa) TEHAEHUWA 3DHERTMBHOCTH ABYX PESHBIX
PEryNApHBIE OCMOTPEI ANA OUEHKH 340P0BLA, 8 £03 TOMWHEPCEHA Y MONOALIX MOAEA Ha
TaK#e 4ONrocpo4Hb 3ddeRTos TOMMHEDCEHE PaHHWX CTaAnAx Bl

=3 *B nget uabop

B atom AOKYMEHTE NOKAZaHbI
pPesyneTaThl 3TON0 HCCNEQOBAHMA

BroMapkepsl — 3TO IIPU3HAKK WJIH BellleCTBa B OpraHH3Me, KOTOphble TOBOPST O HaJIUUHUU
3abosieBaHHUS.

8. Iie HaliTH JOMOJIHUTE/JIbHYI0 HHPOPMAIIUIO0?

boJstee mogpo6Hy0 HHGOPMAITHIO 06 ITOM HCCIeJOBAHUM MOKHO HAUTHU Ha
Beb-caliTax, IIepeunCcIe HHBIX HIDKE:

® [laHHOe nccnegoBaHue —

https://clinicaltrials.gov/ct2/show/results/NCT03761849

https://mwww.clinicaltrialsregister.eu/ctr-search/trial/2018-002987-
14/results

https://forpatients.roche.com/en/trials/neurodegenerative-disorder/hd/a-
study-to-evaluate-the-efficacy-and-safety-of-intrathe-26435.html

® llccnegoBaHune dasbl 1/2 —

https://www.clinicaltrials.gov/study/NCT025190367term=NCT02519036&ra
nk=1
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https://clinicaltrials.gov/ct2/show/results/NCT03761849
https://www.clinicaltrialsregister.eu/ctr-search/trial/2018-002987-14/results
https://www.clinicaltrialsregister.eu/ctr-search/trial/2018-002987-14/results
https://forpatients.roche.com/en/trials/neurodegenerative-disorder/hd/a-study-to-evaluate-the-efficacy-and-safety-of-intrathe-26435.html
https://forpatients.roche.com/en/trials/neurodegenerative-disorder/hd/a-study-to-evaluate-the-efficacy-and-safety-of-intrathe-26435.html
https://www.clinicaltrials.gov/study/NCT02519036?term=NCT02519036&rank=1
https://www.clinicaltrials.gov/study/NCT02519036?term=NCT02519036&rank=1

e OTKpBITOE pacCIIMpeHHOe uccaegoBaHue Gpasol 1/2 —
https://mww.clinicaltrials.gov/study/NCT03342053?term=NCT03342053&ra
nk=1

e licciemoBaHUe eCTECTBEHHOIO pa3sBUTHA bI' -
https://www.clinicaltrials.gov/study/NCT03664804?term=NCT03664804&ra
nk=1

o GEN-PEAK -
https://mwww.clinicaltrials.gov/study/NCT04000594?term=NCT04000594&ra
nk=1

K KoMy s1 MOTY O0OpaTHThHCS, €CJIM Y MEeHsI BOSHUKHYT BOIIPOCHI 10
MOBOJY 3TOr'0 UCCJIeJOBAHUA?

Eciu ociie IIPOYTEHHA 3TOI0 pe3roMe Yy BaC BO3SHHUKHYT AOIIOJIHHUTE/ILHBIE
BOIIPOCHI:

e 3aiauTe Ha ItaTGopmy ForPatients 1 3artostHUTEe GopMy 00paTHOM
CBS3U —

https://forpatients.roche.com/en/trials/neurodegenerative-disorder/hd/a-
study-to-evaluate-the-efficacy-and-safety-of-intrathe-26435.html

e Eciu y Bac eCTh JIOTIOJTHUTEILHbIe BOIIPOCHI 10 II0BO/Y COJlep KaHUs
JAHHOTO pe3loMe KJIMHUYEeCKOTO HCCIe/JOBaHMs, IT0XKAIyHUCTa,
CBSDKHUTECH C JIOKAJIbHBIM 0QpHCOM KOMITaHUH «PoIlI» B Balllel CTpaHe,
HUCIO0JIB3Ys GOopMy 06paTHOM CBA3H, KOTOpasi yKa3aHa BelIle. Eciii BaM
HYy’KHa JIOI0JTHUTeIbHast HHopMaIusi o 601e3H [eHTUHTTOHA U
MIOZI/IePoKKe, KOTopast MOXKeT ObITh JIOCTYITHA B BallleM CO06IIIeCcTBe IS
BacC U Ballled ceMbH, 06paTUTeCh B MECTHYIO0 OPraHU3aIlUI0 ITaI[HeHTOB.

Ecyiu BBl IIPUHHUMAaJIX y4aCTHE B 9TOM HCC/IEeJOBaHHH U Y BaC €CTh BOIIPOCHL
II0 IIOBOJY PE3yJ/JIbTAaTOB:

e IloroBopUTe C BpauvyoM-HCCIe/loBaTeIeM 150151 IepCcoHaIoM
HCC/IeI0BATEIbCKOM 60TLHHUITHI MJIH KIMHUKH.

Ecyin y Bac ecTh BOIIPOCHI 110 IIOBOJTY BaIIIeTo JIeUeHUS:

e IloroBopuTe C BpauoM, KOTOPHIHM OTBeYaeT 3a Ballle JIeYeHHE.

KTo opranusoBaj1 u puHaAHCUPOBAJI 3TO UCCIIeJOBaHHUE?

JTO uccIejoBaHUe ObIJI0O OPTaHU30BaHO U IIPOGUHAHCUPOBAHO KOMIIaHUeH
«®. XoppmaHH-J/Ig Porit JIT», ITab-KBapTHUpa KOTOPOM HAXOAUTCA B baseue,
[TBetiItapus.
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https://www.clinicaltrials.gov/study/NCT03342053?term=NCT03342053&rank=1
https://www.clinicaltrials.gov/study/NCT03342053?term=NCT03342053&rank=1
https://www.clinicaltrials.gov/study/NCT03664804?term=NCT03664804&rank=1
https://www.clinicaltrials.gov/study/NCT03664804?term=NCT03664804&rank=1
https://www.clinicaltrials.gov/study/NCT04000594?term=NCT04000594&rank=1
https://www.clinicaltrials.gov/study/NCT04000594?term=NCT04000594&rank=1
https://forpatients.roche.com/en/trials/neurodegenerative-disorder/hd/a-study-to-evaluate-the-efficacy-and-safety-of-intrathe-26435.html
https://forpatients.roche.com/en/trials/neurodegenerative-disorder/hd/a-study-to-evaluate-the-efficacy-and-safety-of-intrathe-26435.html

ITos1HOe Ha3BaHUeE UCCIe0OBAaHUS U Apyras uAeHTUGUIUPYIoIiast
uHpopManus

[losilHOE Has3BaHHWe JTOr0 HCCIefoBaHUA: «lcciaeoBaHHE II0 OI[eHKe
apdexTUBHOCTH U Oe3omacHOCTH IIperrapara RO7234292 (RG6042),
IIPUMEHSIEMOT0 UHTpaTeKaJIbHO Yy IAIfUeHTOB ¢ MaHU(eCTHON 00JIe3HBIO
l'eHTUHTTOHA».

e JTO HCCJIelOBaHMe U3BeCTHO, Kak GENERATION HD1.
e Howmep IIpoTOKOJIa 3TOTO HCcCIefoBaHusa: BN40423.

e lnentudukarop The ClinicalTrials.gov [JaHHOTO WCCIeOBAHUA:
NCT03761849.

e Homep The EudraCT maHHOTIO MccIefoBaHus: 2018-002987-14.
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Fnoccapun

AC(l)I/IKCI/IH — 3TO0 COCTOSAHHE, ITPHU KOTOPOM OpPraHH3M HeE I1I0JIy4daeT JOCTaTOYHOT O
KoJsimueCTBa KHCJ/IOpo/a.

BromMapkepsl — 3TO IIPU3HAKU WJIM BellleCTBA B OpraHu3Me, KOTOpPbIe TOBOPST
0 HAJIMYUU 3a00/71e BaHUS.

CAG o03HauaeT ITUTO3UH, aJleHUH U I'YaHUH (TPHU U3 YeThbIpeX CTPOUTEIBHBIX
6J10K0B, cocTaB/stroIMX /IHK). V yozedt ¢ BI' ecTh 1mociieoBaTe IbHOCTh CAG B
JAHK, KxoTopas II0OBTOPSAETCSA CJIHUIIIKOM MHOTIO pas.

Wupmekc CAP - 3TO UHAEKC, HCIOJb3yeMbIM BpadyaMu W HayUYHBIMHU
COTPYAHUKAMH, KOTOPBIM YUUTHIBAeT BO3pPacT 4YesioBeKa U KOJIHMUYECTBO
oBTOpPOB CAG. 3TO OAMH U3 CLIOCOO0B OIIEHUTH O/IBEPKEHHOCTH UeI0BeKa B
TedeHUe YKU3HU BpeJHOMY BO3[eMCTBUIO0 MyTaHTHOIO reHa bl

[ITkaJia 0611Ier0 KJIIMHUYECKOTr0 BIleyaT/JIeHUs — TsHKeCTh (CGI-S) — 3T0 mIKaJia,
HCII0JIb3yeMasi BpauaMH JIJIsI OIeHKHU 0011lel TSDKeCTH CUMIITOMOB Y YeJIOBeKa.

KoMrtosuTHass yHUOUIIMPOBaHHAsA IIKaJa OIleHKU 00Jie3HU [eHTUHITOHA
(cUHDRS) mpepcTaBisieT COO0M OIIEHOYHYIO IIIKaTy, KOTOpas OIleHUBaeT TPU
mapaMeTpa: MOTOPHYI (QYHKIIHIO, CIIOCOOHOCTH 0OpabaThiBaTh HHGOPMAITUIO
U CIIOCOOHOCTH OCYIIeCTBJIATE IIOBCEHEBHYIO IeATeIbHOCTD. Ee TakKke MOKHO
HCII0JIE30BATh JJIA OLIeHKHU ITporpeccupoBaHu bI.

¢ PeKTUBHOCTL 03Ha4YaeT, HACKOJIbKO XOPOIIIO IeMCTBYeT IIpernapar.

HesaBUCHMBIN KOMUTET 110 MOHUTOPHUHIY AaHHBIX (HKM/I) — 3TO KOMUTET
HeUTpaJIbHBIX HEe3aBUCUMBIX 3KCIIEPTOB, KOTOpPhIe pacCMaTpUBAKT JaHHBIE
UCCIIeJOBaHUSL KaXKible 4-6 MecdlleB, 4YTOObl 00eceuyuTh 06e30I1aCHOCTh
YYaCTHUKOB.

HHTpaTEKaJIbHaH WHBEKIMWA — 3TO IIponeaypa, Ifpu KOTOpOfI B HHDPKHIOIO 4aCThb
CIIMHBI BBOIUTCA HIJIa [OJIsI BBEOEHHs JIEKAPCTBEHHOIO IIperrapara B
CIIMHHOMOS3IOBYIO KUJIKOCTD.

JlroMOasibHasl ITYHKITUST — 3TO IIPOIleypa, IIPH KOTOPOHM HIJIa BBOIUTCS B
HIDKHIOI0 YaCThb CIIMHBI JIMOO /IS BBeJeHUs JIeKapCTBEHHOIO IIperiapaTa B
CIIMHHOMO3TOBYIO KHIKOCTh (MHTpaTeKaJIbHasd UHBEKITUS), JIUOO0 I B3SITHUS
o6pas1ia CTIMHHOMO3TOBOM »KUIKOCTH.

ManudectHas BI' — ctagud BT, Ipy KOTOPO y YesioBeKa HabJIH0Jat0TCs IBHbIE
MOTOpPHBIE (IBUTraTeJIbHbIE) CUMIITOMEL

MyTaHTHBIA 0eJIOK TeHTUHTTUH (MHTT) MIpeAcTaBIseT COG0H TOKCHUHBIHN
HesKeJlaTeJTbHBIN 6eJI0K, KOTOPBIY BhI3BIBAeT I'H0e/Ib KJIeTOK I'0JIOBHOTO MO3Ta,
MelllaeT HOpMaJIbHOM paboTe M0o3ra U BbI3bIBaeT CUMIITOMEI BT
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Jlerkue 1ienii 6enkoB HelipodriamMeHTOB (NfL) — 39TO THUII 6GeJsiKa, KOTOPBIHA
COJlep>KUTCA B KJIETKAX FOJIOBHOT'O MO3Ta M HEMpOHaX U UTpaeT KIF0UeBYIO POJIb
B KJIETOYHOU CTPYKType U Ilepefilaye CUTHAJIOB Uepe3 HEPBHYI0 CUCTEMY.

VcceroBanue 3 ¢paswl pacCMaTpUBaeT, HaCKOJIBLKO 3G QeKTUBHO U 6e30I1aCHO
HOBOE JIeueHHUe Yy OOJIBIIer0 4YHcJa JIIJel, U CpaBHUBAET JIeUYeHHe C yiKe
DOCTYITHBIMY WJIH C ILTare6o0.

[Iy1are60 — 3TO BellleCTBO, BHEIITHe IIOX0Kee Ha JIeKapCTBEHHBIH IIperiapar, Ho
He cofieprKalllee /IeMCTBYIOIETO BeIl[ecTBa. ITO MMHUTAITUS JIeUeHUs, KOTOpoe
He “MeeT 00I1Ien3BeCTHOr0 GU3UUEeCKOT0 BO3/IeMICTBUS HAa OPTaHU3M.

PaHIOMHU3UPOBAHHOE HCCIeJ0BaHUE O3HAUYaeT, YTO KOMIILIOTEP C/IydarHbIM
o6pa3oM oIpe/iesisieT, 6y/IeT JIU ITAaITUeHT II0JIydaTh IJIalie60 UK UCCIIeTye MBI
mperapar.

[Io6ounble 3dPeKTel — 3ITO MeJUIIMHCKHE IIpo6JIeMbl (HallpuMmep,
r0JIOBOKPY’KeHMe), KOTOpble BOSHUKAIOT BO BpeMs uccyefioBaHus. CloZja MOI'yT
BXOJUTH II000YHEBIe 3 PeKThI, KOTOPbIe He UMEIT OTHOIIIEHU K UCCIIelyeMOMY
JIeKapCTBEHHOMY IIpeliapary.

CroBecHas uHTepdeperydg 110 CTpyiry (SWR) — 3TO TeCT, KOTOPBIM OIleHUBAeT,
CKOJIBKO BpeMeHU TpeOyeTcsd 4YesIOBEKY, YTOOBI IIPOYUTAThL OIIpefie/IeHHOe
KOJIMYECTBO CJIOB.

Tect ¢ mudpoBeIMU cuMBOJsIaMU (SDMT) — 39TO TeCT, KOTOPbIU OIleHUBAET
COCPe0TOYEeHHOCTH YesIoBeKa U CIIOCOOHOCTh IPUHUMATh pellleHUs.

[Mlkasa OIleHKH 060X QYHKIIMOHAJIBHBIX crocobHocTelr (TFC) — 3To
OIleHOYHas ITKaJa, usMepsommast QyHKIuu npu BI. OHa HCIOIB3yeTcs AJIsd
OIIeHKH CIIOCOOHOCTH YesI0BeKa paboTaTh, yIIPaBJIITh QUHAHCAMH, BBHIIIOJHATD
paboTy 110 KoMy U 3a00TUTHCA O cebe.

061111 UH/IEKC MOTOPHBIX HapyIlleHUU [TMS] — 3TO TeCT, KOTOPBIH OlleHUBaeT
IBIDKEHUS YesI0BeKa.

H(eﬂy,ILOqKI/I — J3TO IIPOCTpaHCTBa B TOJOBHOM MO3re, 3allOJIHEHHBbIE
CIIMHHOMO3TOBOM KHUJIKOCTBIO.

O0BpeMm JKEJIYI0YKOB OTHOCHTCA K pa3MePy KeJIYI0YUYKOB.
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