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Ucxoabl NolX 6e3 naTtoreHeTUUECKOU Tepanuu

CpenHss NPOAOIXNTENIbHOCTb

XU3HU (B
cpegHekBagpaTnyYHOro

npegenax
OTKIOHEHMNS),

8.3-28.5 10 1990 roaa
17.4-48.4 nocne 1990 roga

B 1990-x rogax Ha4anocCb WMpoKoe

nPUMeHeHue 33eTemmnba,
ctaTuHoB M adepesa. OpgHako
cpeaHnasn NPOAO/KUTENBHOCTb

¥n3Hn cerogHa B8 CLWIA wn EC

coctasnset 33,9 NET, mHorure no
NPeXHeMy He [AOMMBAOT 10
COBEpPLUEHHONETUAA, OCOBEHHO B
P®, rae adbepes manomocTyneH

NMocneacteua nosbilweHHoro JIMHIM y naumeHTos ¢ lolNX:
Mwemmnyeckas bonesHb cepaua/viHdapKT MUOKapaa

TAXenblit CTEHO3 aopTbl
Cepae4yHas HeJOCTAaTOYHOCTb

NUHCynbT

Raal FJ, et al. Circulation.2011;124:2202-2207. 3




UHdopmauuna o npeararaeMoM K BKAIOUEHUIO 3aboneBaHUM.
BAMAAHME Ha KAYeCTBO )XU3HHU

Puck cocygucTtbix KaTtacTpod

[MauneHTbl 40 NepBOM COCYAMCTON KaTacTPOdbl YAaCTO YyBCTBYIOT
cebda yaoBNeTBOPUTENBHO. Y YacTM NaLlMEHTOB Pa3BMBAETCA
XPOHWYECKAA NLLIEMMA BCNEACTBME OKKAO3MN KOPOHAPHbIX,
MO3rOBbIX M KPYMHbIX MAarncTpaabHbIX apTepui.

MeHee NoN0BMHbI MALMEHTOB NEepeXMBaeT NepByto COCYAMCTYIO
KaTtacTtpody.

KcaHTOomMmaTo3

TeHAMHUTbI, AePOopPMaLIMM CYyCTaBOB 1 apTPaITMK BCAEACTBME
KCAaHTOMAaT03a CYXOXM/IMN U CYCTaBOB.

KocmeTnueckne gedekTbl, 00YC/IOBAEHHbIE BbIParKEHHbIM
KCAaHTOMaTO30M KOKMW.



MeTtoAbl AMarHoctTuku lorxX

OcHoBHOWM MeTOA;

* ceKkBeHMpoBaHMe no CaHrepy oTAenbHbIX reHoB-kaHamuaatos (LRLR, LDLRAPI,
APOB, PCSK9), cekBeHnpoBaHue HoBoro nokonenHus (NGS)

[ononHuTenbHble NabopaTopHblie N MHCTPYMEHTanbHbIE METObI:

° onpeaeneHne YpPoBHA obOLWero xonectepuHa (ypoBeHb Bbiwe 13 mmonb/n ¢
BepoaTHOCTbO 95% noaTrBep:KaaeT awmarHos), JIMHIMT mn JIMBM, ypoBHA Ne4YeHOYHbIX
TpaHCcamMMHa3 (4na And. AMarHOCTUKM U onpeaeneHmnsa NPOTUBOMNOKA3aHWM K Tepanun)

° BM3yanM3Mpyowme MeTodbl A1 OLEHKM BblparKeHHOCTU aTepockneposa (Y3U, KT,
KopoHaporpadus)



NaToreHeTuueckoe AeueHue lorxX

MexayHapoaHoe HenaTeHTOBaHHOe HaumeHoBsaHue | JOMUWUTANWUA

Toprosoe HaumeHoBaHUe Noaykakcta/Lojuxta®

NlekapcTBeHHaa ¢opma Kancyabl ANA NpuYema BHYTPb, YNaKoBKa Mo 28 Kancyn
Kancynbl cogepaTt 5 mr, 10 mr nnam 20 Mr akTUBHOTO
BeLLeCcTBa
Perucrpauyua s EC u CLLA 3apeructpuposaH B 2018 .
Hannumne BocnpounsseaeHHbIX NpenapaTos Het
Homep perncrpaumoHHOro yaocrosepeHuma He 3apernctpupoBaH B PO
NMokasaHuA K npumeHeHunto JlomuTanma noKkasaH B Ka4ecTBe AOMNO/IHEHMA K AMETE C HU3KMM

COAEPHAHNEM KMPOB U APYTMM TMNOANNNAEMNUYECKUM TEKAPCTBEHHbIM
cpeacTBamM B COYETaHUM C adpepe3om IMNONPOTEMHOB HU3KOM
naotHocTu (JIMHM) nnm 6e3 Hero y NaumeHToB C TOMO3UTOTHOM
cemenHom runepxonecrepuHemment (FfolXx).




NaToreHeTuueckoe AeueHue lorxX

JlekapcTtBeHHaAa ¢opma:
* Kancy/bl 414 npMema BHYTPb
e 5/10/20 mr B Kancyne. YnakoBKa COAePsKUT 28 Kamcy.

Pexxum Tepannm NOMUTaNnnaom:

I N I
CraproBas pgo3a OcyuwiectBnaerca MoOHUTOpUHT OX un JIMHI,
KOHTPO/1b NOBOYHbIX 3pPeKToB
Koppekuua ao3bl [loBblWweHne 403bl 40 JCKanaumAa 4o3bl He Yaule 1 pasa B mecal,
10 mr/20 mr/40 mr

[MpoaonKNTenbHOCTb Tepanuu:
* [loXWU3HEHHO




CBeaeHUA 06 3pPeKTUBHOCTH
Tepanuu Aomutanuaom lNolrx

XapaKkTepucTtuku Bospacr Konuuyectso Pe3synbratbl a¢pPpeKTUBHOCTU TEpPaANUU
nawuMeHToB nauuMeHToB

UccneposaHue
NCT00730236
26 Hepenb, 3 da3za

Uccneposanmne NCT02135705

5,9 net, 4 ¢a3a

UccneposaHue

Real-World Outcomes with
Lomitapide Use in Paediatric
Patients with Homozygous
Familial
Hypercholesterolaemia

[eHeTn4ecku
NOATBEPKAEHHbIN ANArHO3
lolX, ypoBeHb xonectepmHa
Bbille 13 mmosb/n

18+ net

eHeTnyecKn
NoATBEPKAEHHbIM ANArHo3
lolX, ypoBeHb xonectepuHa
Bbilwe 13 mmonb/n

18+ nert

leHeTnyecKkn
NoATBEPXKAEHHbIM ANArHO3
lolX, ypoBeHb xonectepumHa
Bbilwe 13 mmonb/n

4-17 net

187

11

1)

Yepes 26 Hepenb 35% nauneHToB 4OCTUIIN HOPMANbHOTO
nokasatena JINHM (Kkputepuit EBponeinckoro Obuiectsa no
Atepockneposy - 100 mr/an uav 2,5 mmonb/n),

55% nauMeHTOB MMeN HOPMasbHbIM NOKa3aTesb B TeYeHue 76
Heaenb,

68% - B xo04e NpoANeHHOro nccnenoBaHma B Te4eHme 126 Hepenb.

CHueHue yposHA JIMHI B cpeaHem Ha 33%
65,4% nauMeHToB AOCTUINN HOPMa/ibHbIX Noka3aTtenen JIMHM

cpeaHuii ucxogHbiit yposeHb JSIMHM 419 + 74.6 mr/an cHusmnnca
00 176.7 £ 46.3 mr/gn (cHU»KeHue Ha 58.4 + 6.8%)



CBeaeHMUA 0 6e30nacHOCTH
Tepanuu Aomutanuaom lNolrx

B Lesom npenapat nepeHocnaca Xxopollo. PyHKLUMOHaAbHbIE HapyLLieHWsa co cTopoHbl KT (amapes,
TOLWHOTa, Ancnencus)y 93% naumMeHToB, CHUKAIOLWMECA NO YACTOTE M BbIPAKEHHOCTU C TEYEHNEM
BPEMEHM.

[oBbllIEHNE YPOBHSA TpaHCaMmMHa3 B 5 n bonee pa3y 13% nauneHTos, noTpeboBasLLne
KOPPEKTMPOBKM A03bl. HM y oaHOro 13 29 naumeHTos pa3sutme HIP He noTpeboBano noaHoOM
OTMEeHbI Tepanumu

B3POC/IbIE

Y 713 11 naumeHToB oTMeYdeHbl HITP: y 6 naumMeHToB 0TMeYaIMCb PpeaKkLmMm Co CTOPOHbI KT

(Amapesn, TOWHOTA, pBOTA), Y 3 — NOBbIWEHWNE YPOBHA TPAaHCAaMUHA3. H1 B OHOM CayYae He
noTpeboBanock NpeKpalleHne Tepanmm.

OETU




Kputepuu HasHaYeHUA U 9P PEeKTUBHOCTU Tepanuu
AOMMTANUAOM Yy AeTeH ¢ lMolrX

Kputepun HasHa4YeHus:

*  Kputepuin Hannyus gnarHo3a roMmo3nroTHOM rmnepxonecTtepmHeMmnm (rOMO3UrOTHLIX UITM KOMMNAYHO-reTepo3nUroTHbIX
myTaumn B reHax LRLR, LDLRAP1, APOB, PCSKD9)

N

* Kputepun Hannuma BbICOKOro cepaeyvyHO-COCYAMCTOro pucka Ha (poHe npuvema ctaHgapTHOM Tepanun (CTaTUHbI,
93eTeMnOd, 3Boriokymab): ypoBeHb obLlero xonectepuHa > 5 MMmonb/n n/unn yposeHb xonectepuHa JIMHM > 3
MMOnb/N

KnnHnyeckn saHavynmble Kputepumn apqpekTMBHOCTU JIeKapCTBEHHOW Tepanuun y naumMeHToB:

1. CHwXeHue ypoBHs obuwlero xonectepuHa (OX) n nunonpoTenMHoB HU3kon nnotHoctu (JIMHA) He MeHee, yem Ha
20% OT UCXOOHOro YPOBHA.

2. MuHumanbHaa onuTenbHOCTL Tepanuu onsa oueHKN 3adoPeKTUBHOCTN:

« 6 mMecsueB
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UHdopmauua o lNolrX
y Aeteu B Poccuuckoun Peapepauum (2021.r.)

* 6 peten Ao 18 net c reHETUYECKN NOATBEPKAEHHBbIM ANATHO30M U HA/IMYMEM KPUTEPMEB Ha3HAYeHMA Tepanmu
* [lpenapat nromuTanna He 3aperncTpmpoBaH B Poccuun, peructpayma nnaHupyertca s 2022 r.

e (Ob6ocCHOBaHHOEe pelleHMe O HeobxoAMMOCTM Tepanum NOMUTANUAOM KarKAOMY nauMeHTy npUHUMaETCA
MHAMBUAYANbHO Ha OCHOBaHUM peLLeHUA BpavyebHON KoMUccun u/mam KoHcmanymom spaden

CpeaHAa CTOMMOCTb /Ie4eHUA IOMUTANUA0M ogHOro pebeHka coctasnser:
* 13 ynakoBok nomutanmaa B rog — 35 011 000 pybnen (B T.4. HAC 20%)

O6wan cToumocTb Tepanumu 1I0MUTaNMaoM 6 aeten B roa COCTaBAAET:
e 210066 000 py6nen B roa
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