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’~*xp0HML|eCKoe CVICTeMHoe
. 3aboneBaHWe reHeTUYECKOWN
" npupoabl, B OCHOBE KOTOPOro
' NeXUT HEKOHTpoONUupyemas
aKTMBame anbTepHaTUBHOIO NyTH
,4 KOMMNJIeMeHTa, BeayLias K
TeHepanu3soBaHHOMY
TpomboobOpa3oBaHuIO B cocyaax @4
MUKPOLMPKYINATOPHOroO pycna ‘
(komnnemMeHT-onocpeaoBaHHas
TpOoMOOTHNYECKas
MUKpOaHrnonarTus)




QaCHQOCTQaHeHHbIe MVIgbe:
_ OoneroT TONbLKO AeTU |
.. -obsizaTenbHOe reHeTNn4YecKoe
| uccnegoBaHue -
' -audbp. anarHo3 c TTMN nryCva ©
' OCHOBaHUU KINMNHUKW
-3TO OCTpoOe 3aboneBaHue b
-3aboneBaHue nopaxaet TONIbKO
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WPIVIVINS INJ ]

" e alyC - opdaHHOe 3aboneBaHue c
| pacnpocTpaHeHHOCTbLIO OKOMO 10% OT
pacnpOCTpaHeHHocm STEC-TYC, uTO
COCTaBnFIeT 2-7 cny4vaeB Ha 1.000.000.

e 3aboneBaHne MOXeT pa3BUBaTbLCS B

{ noGom BO3pacTe, O4HaKO Yaue

¥ nopaxaet geTeun u MonoAabix
B3pocnbix. Cpean 3adboneBlInX 60%
COCTaBISAIOT AeTU, 40% - B3pOocCnble 4
e al'YC oanHakoBO 4YacTo pa3BuBaeTcs
Y MY>XYUH U XKeHLWUH. [NMpu
MaHudecTaunm B boree ctapLiem
Bo3pacTe 6one3Hb HEeCKOnbKo Yalye
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. Knaccudmkauma TMA.
" 1)TTN, o6ycnoBneHHas
7 . aHomManuAMU ADAMIS-13
" (QKTUBHOCTb MeHee 5%)
"™ -reHeTMuYeckue
| -NpuobpeTeHHbIe (@yTOoaHTUTENa,
MpUeM TUKNoNMAUHa UNu
knon M.qorpen;l )
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- 2)TYC, nHayun F
R &

| MHdekumen:
. - TMNMnYHbIN TYC = STEC-TYC: wura
. (STEC)- 1 BepOTOKCUH ('TEC)-
4 npoayuMpyolWMMKN 6akTepuamm -
% aHTeporemoparu4vecko# E.coli
- wrtamm O 157:H7wn gpyrue i
IUITaMMbI, a TaKXe Shigella dysenteriae I
TMNa
- Streptococcus Pneumoniae,
npoayuLupy+oWMM HeMpaMNHU
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| FEHETU4ECKMMU HapyLUEHNAMMN NN

" U3MEHEeHUAMU UMMYHHOM CUCTEMDI,

| NpUBOAALLMMM K NATONOMM

/.. CUCTEeMbIl KOMMNJIeMeHTa:

- MyTaumamu reHoB perynsaTopHbIX

1 06enkoB U KOMNOHEHTOB
KOMnnemeHTa CFH (dbakTop %)
MCPMeMbpaHHbIN KO(PaKTOPHbLIN
NPoTeuH) CFI (pakTop 1) THBD
(TPoMbomMoaynuH) CFB (akTop B) W
C3 AHTI@T iaMK K CT}[
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Pa3BVITVIe al'yC
cnocoGCTByeT B3,/0O
reHeTU4YeCcKux cpakTopoB W
| TPUrrepoB.
. "1 XapakTtepeH nonmmopcdunsm
nposiBreHun 3adboneBaHus.
Haqano yalle Bcero




;;}; Xa paKTepHa
. Knaccuuyeckas Tpuaaa
- TMA. Ho moxeT ObITb

MATA

OIIII TpomOonHTONEHH
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KomnnemeHT 3aBucumas TMA
3aboneBaeMoCTb M cMepTHOCTb nNpu a-YCe

Cepoe4yHo-cocyaucran?3456 LIHC1.2345
= WHchapKT Muokapaa = [loTepsa cO3HaHUSA
= Tpomboambonus ‘ = Cypoporu
= Kapauomuonatus = VIHCynbT
= [luchbcdy3Has BackynonaTus = JHuedanonatus
Moyku’.8.9.11.12 WKT2.3.5.10,11,12
= [loBbilleHue KpeaTUHUH TpOMﬁoTu‘leCKaﬂ = Hekpo3 neyeHu
= OTeKu, 3noKayecTBEHHas Muxpoaurhoﬁé‘rﬁuﬁ = [laHkpeaTuT
rUnepTeH3us ' ' = Konut, auapes
= TowHoTa/pBoTa

= [loyeyHas HeaOCTaTOYHOCTb
= [luanus TPaHCNIaHTauua

Bonu B XxuBoTte

INerkue'’ HapyweHue kayecTBa XXU3Hu'
= OpblLKa Kposb'! = CnabocTb
= OTeK nerkux = reMonu3 = Bonu/Tpesora
= OMOonusa nerkux = CHwKeHue TpombouuTtoB = CHWXKEeHWe aKTUBHOCTU
= CnabocTb
= TpaHcdy3uu

.'Q\Kmeaum Windo

Arch Dis Chllld 1997; 76 518—21 5. Vesely et al Blood. 2003 102:60-8. 6. Sallee etal. Nephron Dlal Trans 2010 25: 2028 32. 7 Kose etal Semm Tﬁromb
Hemost. 2010;36:669-72. 8. Davin et al. Am J Kid Dis. 2010;55:708-77. 9. Caprioli et al. Blood. 2006;108:1267-7. 10. Dragon-Durey et al. JAm Soc Nephrol.
2010;21:2180-87. 11. Loirat et al. Pediatr Nephrol. 2008;23:1957-72. 12. Stahl et al. Blood. 2008;111:5307-15.
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LIunarHocTuka:

ABnaeTca AMarHo3om
UCKITIOUYeHUSA !
PaHHASA
AVnarHocTuka=ynyJweHue
nporHosa Ans nauueHTa e




I Ll,uarl-locmxa
’ -Ma30|< KPOBM Ha LULM3OLUTO3

‘. (©onee 0,1%) nccnegoBaHue

= ypoBH# JIAT, ranTorno6uHa.

“ 1 Tlpoba Kymbeca (cknroyaem

" AMMYHHbIN XapaKTep remMonusa).
[Ipn3Haku nopaxeHust no4yek
U MINUN 3KCTpapeHanbHbIe
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. II. UckntroyeHue gpyrux npmyuuH TMA

i | (KaKk nepBUYHON, TaK U BTOPUYHOMN ).

. Bepudpmkaumnsa al'yYC.

. CKpUHUHr Ha STEC-T'YC Heobxoanm

;a BCEeM OOJibHbLIM C NPU3HaAKaMW

: ' nopaxeHus XKKT, oco6eHHo ¢
anapeen. J1ab. uccnepgoBaHus cne.qyeT
BbINONMHATb B NepBble CYTKU 4
rocnutanusauum 0onbLHOro B
ctaumoHap go Ha4yana AbT. [lna
ncknroveHnsa STEC-I'YC nokasaHbil:
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S
% Kyn bTYPbl STEC (Ha cpeny Mac Conkey
8 anAa E.coli 0157:H7)

-Onpe.qeneHMe LUMFa-TOKCUHA B

™ etonom MLP .
11 -OnpepeneHue WKra-TOKCMHa B

" CbIBOPOTKE KPOBM.

-OnpeneneHuve B CbIBOPOTKE KPOBW
aHTuten Kk JINC Hanbonee
PacnpocTpaHeHHOro B AaHHOM
perMoHe ¢ '\




Lhbdiid e d oy -
ADAMTS-13 cnegyeT BbINOJIHATbL OO0

Haqana nnasmoTtepanumu.
AKTVIBHOCTI: ADAMIS-13 B HOPpMeE
cocTaBndeT 80-110%. CHUXXeHue ee
i .qo 5% W MeHee roBOPUT B NOJIb3y
%AM&I‘HO33 TTM. Y GONbHbLIX C TaKUM ¥
|YPOBHEM aKTUBHOCTU ADAMIS-13  *
NnokKasaHo onpegeneHue B KPOBU "
aAHTN-ADAMIS-13-aHTUTEN ONsA
BepudUuKaumm reHeTu4eCKou Uunu
ayTOMMMYHHOM popmbl TTT1, yTo

onpegensdeT TakKtu KY .I'IE‘-IGHVIFI 3T0r0
2aRONARAMUMG




y naumMeHToB C al YC aKTUBHOCTb
ﬂ@ﬂMTS-m MOXXeT ObITb CHMXEHa,

' oOHaKo eé nokasarenb Bceraa
. npeBbIWwaeT 5%. CHMxXeHue

....
0 o

8 aKTUBHOCTU ADAMTS-13, NOMUMO

T alYC, moxeT HabnogaTbLCs npw
CUCTEMHbIX 3aboneBaHUAX

(kaTtacTpodunyeckun A®C, CKB)

_ BC-cuHgpome.




’\IF(TM BHOCTU 51

nauMeHTa c TMA u KpanHen
. TAXKeCTbI0 COCTOSAHUA,
06ycn03nMBammeM Yrpo3y XU3Hun
. UM BbICOKUW PUCK THXKenbIX
fénoqequlx Vl/i/anI BHEeMNo4Ye4yHbIX
'OCJTIOXXHEeHUWU, cnepnyer
Mcnonb30BaTb NpaBuo, B
COOTBETCTBUU C KOTOPbIM
3Ha4YeHUA KpeaTUHUHaA CbIBOPOTKH
>150-200MKMOJ1b /N B COYeTaHUU C
YNCIIOM TROMOOLIUTOB >30




,D,I/IarHOCTVI Ke:
-Bcem naymeHTam ¢ BHOBb
BbisiBNneHHon TMA Heob6xoaumo
. uccnepoBaTh KPOBb Ha
#& conepxaHune C3un C4
| KOMMOHEHTOB KOMMJIEMEHTA.

- -BonbHbIM ¢ npusHakamu TMA,
OCOOEHHO AeTAM U NoapPOCTKaM,
HeoOXoAMMO BbIMONMHATb
nccnenoBaHue ayTOAHTUTEN K
cpakTopy H ( IHTU-FH{-aHTUTeNna)




‘ HeKOTOpre P
.qwarHOCTMKe
. -buoncust NoYKu He ABNsAeTcs
s» obsA3aTenbHOMU OANs
4 anarHoctmnkm al'YC. OgHako OHa
' MOXeT noATBepaAnTbL AMarHos
TMA B COMHMTErNbHbIX W
HeACHbIX CUTyauusaX.
-[eHeTU4Yeckoe uccrnegoBaHue
AKMO AN NPOorHo3a
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- JleyeHue: e

i 1 ) O6s3aTenbHasa rocnuTanusauus
. B MHOronpodurbHbIN cCTauuoHap ¢
COBpeMeHHbIM obopyaoBaHuem!

; 2)MC3I‘I nnoO®oonee

: ‘npegnoyTUTeneH)He nevart, HO .
NOMOrarT NPoaNUTb XXU3Hb U 4
NPOrHO3 NauueHToB. ‘
3)nC3I1 HeobxoauMO NpoBOAUTL B |
obbeme 30-40 MNn AKr B 1-1 A€Hb,

10-20 MN KT B nocnenyrowme gHu.
TR T TR
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- JleyeHue: e

i 1 ) O6s3aTenbHasa rocnuTanusauus
. B MHOronpodurbHbIN cCTauuoHap ¢
COBpeMeHHbIM obopyaoBaHuem!

; 2)MC3I‘I nnoO®oonee

: ‘npegnoyTUTeneH)He nevart, HO .
NOMOrarT NPoaNUTb XXU3Hb U 4
NPOrHO3 NauueHToB. ‘
3)nC3I1 HeobxoauMO NpoBOAUTL B |
obbeme 30-40 MNn AKr B 1-1 A€Hb,

10-20 MN KT B nocnenyrowme gHu.
TR T TR
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if* 4)B Hayane Tepanuu cneayer

. npoBecTtu 5ceaHcoB 10

f*‘f eXxeAHeBHO C 00 beMoM 3KCcy3un

" 40Mn AT/, NP HEOOXOAUMOCTMH

? 60-75 MI AT /C C 3aMeLLeHneMm

-,;ap,eKBaTHblM obvemomMm C3I1 (1-1,5
pacyeTHOro oosema nra3mbl).
3aTemMm B nocrneaylowme 2 Hegenu 4
HeoOxoO4uMoO NPOBOAUTL MO 5
ceaHcoB [10 B Tom xe pexume.
Ilanee ceaHCcbl NpoBOAAT Yepes
AeHb (3 ceaHca B Hepento)ewe B




5) CeaHcbi 10 cnepyeTt .

| NPOAOMKNTb A0 HOpManusauumn

yucna TpoMboLUTOB,

. NpeKpaLleHusi remonusa u

,‘s ynqueHMﬂ doyHKUUM noyek. B
'cBA3K ¢ 3TUM Tepanuio C3T
HeobxoaAMMO KOHTPONMUPOBaTbL
eXXeaAHeBHbIM onpeaeneHnem
Konnyecrtsa TPOMOOLINTOB U
ypoBHA JIAI'.
6 Koppekuusa Al', aHemum,

menonranppauama 2AMT -




';*‘ 7) Bo3MOXHO HazHaYeHun HOT unu

- HMIT'.

f*’f 8) BbisiBNeHne n nogaBneHue

| TpUrrepos.
9 B3pocnbiMm nauneHtamc al YC B

1 cnyJdasax Hea(P(PeKTUBHOCTHU
nnasmoTepanuu,
nnasmMo3aBUCUMOCTMU, pa3ButTma 4
HeXenaTtenbHbIX ABfIeEHUN B '
npouecce 1T, peunguBupyroLero
TeyeHuns 3adoneBaHnUAa UnNu
CeMeMHOM ero xapakrepe crneaye
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' Knacca Iy G kK C5 KOMNOHEHTY
. KOMNNemMeHTa. AKynmn3ymao
6n0|<upyeT paclwiensrieHmne Cs5Ha

. Cs5anCsb yTo NnpenaTcTByeT

%oﬁpasoBaHmo MAK C56-91
nopaBrnsieT npoBocnanuTernbHoOe,
NPoTpomMbOoTHNYECKOE W 4
NINTUYEeCKoe NencTBUSA ‘
KOMMJIEMEHTa, npenorBpallas
noBpexaeHune aHAOoTEeSNUA W

npekpauwas.apouecchl
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. NnpuBOAUT K 0OOpaTHOMY Pa3BUTUIO |
TMA n/Mnun npeaynpexaaeTr
. mporpeccupoBaHue NopaxeHus
. novyek. bnoknpysa rTepMmmHanbHbIN
% KOMMMEKC KOMNeMeHTa,
' OKynm3symab coxpaHsieT
MHTAKTHbIM MPOKCUMasibHOE 3BEHO 4
KacKkaZla KOMMMEeMeHTa, YTO KpanHe
Ba)XXHO AJ151 ONCOHU3aUun
MUKPOOPraHU3MoOB U KNMpeHca
MMMYHHBIXIKOMNIIEKCOB.

\




KOTOprM nnasmugoun BHe.qpeH reH, |
| KOOUPYHOLWMN MOMEKYy aHTuTena

. NpoTuB YenoBe4yeckoro Cs5-6enka
. CUCTEeMbl KOMIMJIeMeHTa.

%B KNMUHUYECKUX nccriegoBaHUAX
3cbcbeKTV| BHOCTb 3Kynu3symaoa obina |
TaKoOWn, YTO B 80% crly4aeB OH CHUMan
nauyumeHToB ¢ guanu3a. [loutny 90% 4
nayueHToB, Nosniy4yaroLwmx npenapar,
ABMEeHNUU MUKpoOaHruonaTtum 6onbLue
He Habnaanoch, a KOfin4ecTBo
TPOMOOLIUTOB BoccTaHaBNuBa
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(-)cbcbeKTu BHOCTb U 6e3onaCHOCTb
npenapaTa Conupuc®y 6onbHbIx MHI |
.| M NpM3HaKaMu remonusa oueHUBanum B
| ‘xop,e ABOWUHOrO crienoro, nnauebo-

. KOHTpONMpyemoro 26-HeaenbLHOro

%4-"'* nccnenoBaHuUNA (Triumph, 87
“naumeHTOB) 52-HeaenbHOro
OTKPbITOro HepaHAOMU3NPOBAHHOIO |
nccnepoBaHUA (Sheperd, 97 NaLUEHTOB), ‘
a TaK)XXe OTKpPbITOro pacluMpeHHoro :
nccriegoBaHus, B KOTopoe Obinu
BKJTHOY€eHbI MAaUUeHTbl U3 NepBbIiX

OBYX Mccne.ngaHMM M 11 nauue

: .‘.' ‘ .
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@‘bnupuc@)AMy
| cTabunbHOe CHUXeHue (Ha 86%,
p <0.001) BHYyTpPUCOCYAUCTOIO
remorinsa, oLeHMBaemMoro no
. aktuBHocTu J1OI'. Kak cnencreue,
’s; YMeHbLlanacb BbIpaXXeHHOCTb
| aHeMUU, YTO NoATBepPXKAaNocCh
| cTabunusauuen cogepxaHms
reMorriobMHa n CHMXXeHnem
noTpebHoCTU B reMoTpaHcdy3unsx.
[TaumMeHTbl oTMe4Yanu yMeHbLUeHne
CcNadbocTu U NoBbILWEeHUe KavyecTBa
Xu3Hu. Habnroganocb ymeHblleHue
YaCTOTLITPOMOOIMOONNUYECKUX™




3Kynu3yma6 Ha3Ha4aeTcs B

' CTaHOAPTHbIX A03UpPOBKaXx, He

. 3aBUCSALLMX OT Macchl Tena. B dhase

 UHAYKUUU (HaYarnbHbIW LUKI)

fQSKynusymaﬁ BBOOUTCA B fo3e 900 *F
'Mr B BUge BHyTpMBeHHOU UHdy3nm |
OAMH pa3 B Heaesnw B TeYeHue 4

nepBbIX 4-X Hegenb Tepanun
(Bcero 4 uH(py3unm ) Ha son Hepene
Tepanun BHYyTpMBEeHHO BBOOUTCA
1200 Mr npemaparta (58 NHY3




; L|epe3 2 HeA. nocne 5N NHpY3NN
"~ npenapaTta, 9Kynmsymab BBoaonUTCS
' BHYTPVBEHHO B [j03€ 1200 Ml OAUH
& pa3 B ABe Heaenu.
% Kputepusammn 3¢ppeKTMBHOCTH
" Tepanum IKynu3ymabom ABNAIOTCS
npekpaweHue 4
MUKpPOaHrmonaTnyeckoro remonmsa
(CHxeHue ypoBHaA JIAI oo
HOPManbHbIX 3HAYEeHUN) N
HOpManSaiie. 1ucna Tpombo

o B e DV aaV\Vd o \ll'l\.' ‘IIALII‘Q l'h\lLllIl BRAlA I'If\ll
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Tabanna 6. Pé;t:nu Beetenns Jxyaniymaba npu al VC y naunenrtos < 18 ger

‘Macca Tel1a namHeHTa MHIYKIHA IToaaep:;xHBaroas
40 kr H Ooi1ee 900 Mr B HEIEIHO X 4 1200 Mr Ha 5 Heaene:
10361 3ateM 1200 Mr Kaxxasie 2

HEICIH

30 - 40 kr 600 Mr B HeJemIo X 2 900 Mr Ha 3 Hegene:
JI03bI 3ateM 900 Mr xaxiaeie 2
) HeeIH
20 =30 kr 600 Mr B HEeIIO X 2 600 Mr Ha 3 Heaene;
J103BI 3ateM 600 Mr kKaxiaele 2
. HEIeIH
10 = 20 Kr 600 Mr B Hegemo X 1 g03a | 300 Mr Ha 2 Heene:
jateM 300 Mr Kaxzaeie 2
. HeIeIH
5 - 10Kr 300 mr B Heaem0 X 1 103a | 300 Mr Ha 2 Heaene:

He el
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3ateM 300 Mr Kaxaele 3
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SDLI 1S

Soliris (eculizumab)

$400,000 a year

Conupuc, dnakoH 10 mr/mn, 30 mn

MponzsoguTens: AnekcuoH, Lseiyapua
[elcTeyolLee BelllecTBO: KYNU3ymMad
Cpok rogHocTu: 01.08.2018

TOBapa HeT B Hanu4uu

MocnegHas UeHa Npogaxu

177499 6

OmnpasuTs SMS =

NPY NOCTYMNEHUMN
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3HATb:

Haseauue npenapara Cepus

Conupuc®
KOHUEeHTpaT Ans NPUroToBrieHUA pacTeopa
ana nHgysmn 10 mr/mn, 1 wr.

NakoH (pnakoH4YyMK) 30 MN, Na4yka KapToHHaA 1 RO00AT

Ne JIM-001159, 2011-11-11
Alexion Pharma International Sarl (Lisenyapua)

Conupuc®
KOHUEeHTpaT ANA NPpUroToBrieHUsA pacTeopa
ana nHgysmn 10 mr/imn, 1 wrT.

(PNakoH ((PnakoH4YMK) 30 MN, Na4yka KapTOHHAaA 1

Ne J1M-001159, 2011-11-11

" P0005401
Alexion Pharma International Sarl (LUseiyapus)

3%'(0 UHTEPEeCHO

FopeH oo

2018-08-06

2018-02-14

2018-08-06

LleHa
2a
1 en.

176579

376600

176579

LeHa 3a
ynak., pye6.

176579.00

376600.00

176579.00



HeCMOTpﬂ Ha npoBeOeHune

i

- npouenyp NOMmC3I1 6onee
4l 50% NauMeHTOB yMUPaAIOT,

¥ HyXXpalTcsa B Ananuse unm
| CTpapaloT OT XPOHUYECKoro

nopaXxeHus Noyek, B TeYeHue

1 roaa nocrie yctaHOBINeHUs

AVarHo3a..




Cnacubo 3a
BHUMaHue!
POBbI !




