XpoHW4ecKan HeKOHTPOIpyeMas aKTMBaLNA
KoMnneMeHTa, nexallana B ocHose al YC,
MPUBOAUT K PasBUTUIO CUCTEMHOM
TpoMboTUYecKoM M1KpoaHrmnonatum (TMA),
ABNAOLLENCA MPUYMHON MPOrPeCcCcUpYIOLLErO
MOBPEMAEHUA *KU3HEHHO BarKHbIX OPraHoB,
BeOYLLEro K paHHen cMepTu. '

ALEXION



HoBeMwine gaHHble, M3MEHMBLUME HALUU NpeacTaBneHus ob al'yC 2467

MO

OAKT

HAYYHbIE JAHHbIE

al'yC Bctpevaetca
TONbKO Y AeTeN.

al'YC pgencrButenbHoO BCTpe-
YaeTcA y AeTen, oHaKo
OKOJ10 MOJI0BUHBI NaLMeH-
ToB c al'YC - B3pocnble 2.

B KpynHbix uccnenosaHusAx no al'YC 6110 nokasa-
Ho, uTo y 40% nauueHToB AMarHo3 ycTaHaBIMBaeT-
cA B Bo3pacTe cTaplle 18 net 2,

al'YC - ato ocTpoe
3aboneBaHue.

MocKoNbKy NpUYMHON ABNSA-
eTcA reHHasa MyTauuma, al'yC
— 3TO XPOHMYECKOe, COXpa-
HAoLLLeecs BCIO *U3Hb 3abo-
neBaHuWe, NposBAsoLLeecs
KOMMJIeMEHT-0MoCpefoBaH-
Hor TMA c KaTacTpoduye-
CKMMW nocneacTBmnaAmMmn -2,

al'YC obycnoBneH reHeTUYeCKOM MyTaLMel, Npuso-
OALLEN K pa3BUTUIO HEKOHTPOSIMPYEMOW aKTMBaLLMK
KomnneMeHTa. [pu otcytcTtBum nedvenns al'YC npu-
BOOMT K XPOHUYECKOM, NPOrpeCccUpyioLLen, CUCTEM-
HOWM KoMMieMeHT-onocpegoBaHHon TMA ¢ noTeH-
LMaNbHO HMU3HEYPOKaIOLLMMM OCNOMHEHNAMK 112,

al'yYC noparkaet
TOJNIbKO MOYKM.

Mpu al'YC nopareHue pac-
MPOCTPaHAETCA He TOJNBKO
Ha NMOYKK 246,

Y naupmenToB ¢ al'YC nMeeTtca nopaeHue Noyex, oa-
HaKo Mpw JaHHOM 3aboneBaHUM NoparKeHme pacrpo-
CTPaHAETCA U Ha ApYyrve *MU3HEHHO BarKHble OpraHbl
1 cucTeMbl, Takme Kak LUHC, kpoBb, cepaeyHo-cocyou-
cTan cuctema, KT, nerkue, 3peHue n gp. 244,

[lnAa yctaHoBneHus
amnarHosa al'YC He-
obxoauMo onpege-
NUTb FEeHETUYECKYI0
MyTaLMIio.

HnarHos al'YC He TpebyeT
naeHTUOUKALMUN reHeTUYe-
CKOM MyTaLuu.

Y 30 - 50% naumeHToB ¢ al'YC reHeTu4yeckue TecThbl
He NMo3B0JIAIOT BbIABUTL MyTaumm 2. OTcyTcTBUE
nOeHTUOULMPYEMOI FeHETUYECKOW MyTaLun He UC-
Kntovaet gmarHosa al'YC.

al'YC MoxKHO
yCMeLLHO Bblsle-
YWTb NPY NOMOLLM
nnasMoobMeHa Unu
WHY3UM NNasMbl.

B npocneKT1BHbIX KIMHU-
YECKUX UCCNefoBaHUAX He
6b1710 I0Ka3aHo 3¢ deKTnB-
HOCTM W Be3onacHoCTM
npoBefeHWs nnasMoobMeHa
WK MHPY3MM NNasmbl
npualyC>.

Mo AaHHBLIM 0ONITOCPOYHOIO PETPOCTIEKTUBHOIO
nccneposaHus, 59% nauneHToB nornbaoT Unn
MONTHOCTBIO YTPaUuMBaIoT GYHKLMIO MOYEK B pe3yrib-
TaTe NporpeccupoBaHusA 3aboneBaHus, HECMOTpA
Ha NpoBefeHue nnasMoobMeHa/MHPY3UM NNasMmbl.
37U pe3ynbTaTbl CPAaBHWUMbI C pe3ysibTaTaMu Mpo-
BeAeHUA Apyrux TpaaMUMOHHBIX METO0B COMpOBO-
AuTenbHOM Tepanumn 6e3 nnasmoobMeHa/uHdy3unm
nnasmbl’.

al'YC - 310 reHeTU4ecKoe, CUCTEMHOE, HBaNMAN3MpyloLLee 3aboneBaHue,
BCTpeYaroLLeeca y AeTen U B3poCsbIX 1 CONpoBOMXKAatoLLeecA
TAMKENbIMU OCIOMHEHNAMN 2,



al’'YC - ta)kenoe 3aboneBaHue, KOTopoe MOXXET NPUBECTHU
K NOBPEXAEHUIO XKU3HEHHO BaXKHbIX OpraHoB
BegyLieMy K paHHeu cMepTu 4>78

BuHegawoges dosg(Q

HecmoTpsa Ha npoBogumyto Tepanuio, bonee 65% geten n B3pocnbix ¢ al YC normbanu,
TpeboBanu NpoBefeHNA aranvsa Uam nonydyann HeobpaTumoe NoBpeKAeHNe noyek

B Te4yeHne nepBoro rofga rnodsjie yCtaHoBNeHUA ANarH03a 257,

L e
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70% nauweHToB ¢ al'YC, uMetoLLyx camyto PacnpoCTpaHeHHyo
MyTaLMI0*, yMUPAIOT, HY>X[AIOTCA B AMANN3Ee UK CTpajaloT
OT XPOHMYECKOI NMOYeYHO HeJOCTaTOUHOCTH 7.
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*CFH-MyTauma Hanbonee LWMPOKO pacnpocTpaHeHa B NonynaLmm.



XPOHM‘IECKHH HeKOHTpPOJIpyeéMaAa aKTUBaLuuAa KOMIJieMeHTa

KOMﬂﬂeMeHT-OHOCpeAOBaHHOﬁ

Cncrtema KoOMnJjieMeHTa MNOCTOSAHHO dKTnBMpoOBaHa, HO B HOpMe
HaxoanTCAa noa KOHTPOJ1eEM eCTECTBEHHDbIX (I)aKTOpOB perynayun
CUCTEMbI KOMMJIEMEHTA .

Mpwn al'YC reHeTnuecknn gepeKkT perynaymm KoMnieMeHTa
NPUBOAUT K MEPMAaHEHTHOWN HEKOHTPOJIMPYEMOU 1 Ype3MepPHON
aKTUBaLUMKM KOMIMJIEMEHTA 1 Pa3BUTUIO CUCTEMHOWN KOMMJIEMEHT-
onocpenoBaHHom TMA '°,

XpOoHUYecKasa HEKOHTpOIMpyeMan akTMBaLUMA KoMnneMeHTa npu al'yC
NPUBOOUT K Pa3BUTUIO CUCTEMHOM KOMIMIEMEHT-onocpegoBaHHoN TMA,
NPMBOAALLEN K KaTacTpoPUUYECKMM NocneacTBUAM Aa naumeHTa 37810,



— OCHoOBoONoJiaramwwasa npuinHa pasButuna CMCTEMHOﬁ,

TMA npu al'yC

XpOHUYeCKasa HEKOHTPOIMPYyEMan aKTMBaLMA KOMIMIEMEHTA
ABNAETCA pe3yNbTaTOM reHeTnYeckoro gepuuymTa
perynatopos KomnsiemeHTa %',

dfJe ndu LHaWaLLUWoY

MNocnencTBmA XPOHNYECKOWN HEKOHTPOIMPYEMOW aKTUBaALMMN KOMMieMeHTa 'o

JIeKTHOBbIV Ny Tb Knaccuyecknin nytb AnbTepHaTUBHbIV MY Tb

npOKCI/IMaJ'IbeIVI KOMMOHEHT KOMIMJIEMEHTa

Avnnudukauma

Kﬂl/lpeHC NMMYHHbIX KOMMNJ1EKCOB
oﬂCOHI/IBaLl,I/Iﬂ MUKpPOOpPraHn3MmoB

[Q HaTypanbHble MHrMbuTopbl ]

TepMUHaNbHbI KOMMNOHEHT KOMIMJIEMEHTA

(@)
( ) ( A
C5b-9
C5a Memb6paHoaTakyoLmnii KOMNIeKC
Axadunakcua MolLyHbI aHadrNOTOKCUH Jnsnc knetok femonus
BocnaneHue | nMocneactens | Xemotakcuc MpoBOCNaNNTENbHbIN Mocnencteus - | BocnaneHue
TpONl603 ﬂpogocnan NUTEeNbHbIN AKTMBauuA TpOM6OL|,|/|TOB TpONl603

AKTVMBaUUs SHAOTENNA
MpoTpomboTNUeCcKnin

AKTMBaLUA SHAOTENNA
MpoTpomboTnUecknin




Xpouuqecuaﬂ dKTuBalua TPOM6OU,MTOB U 3HAOTE/NIUAJIbHbIX KJIeTOK

U UHBaNUAU3INpyroiuMm

\
(AKTI/IBALI,I/IFI: TPOMOOLNTbI, SHAOTENMANIbHbBIE KNTETKM, MOHOLUTBI U HENTPOPUIbI
NOCTOAHHO aKTMBMPYOTCA CUCTEMOWN KOMMJIEMEHTA

XpoHMUYecKaa HEKOHTPONMPYyeMas akTMBaLMA KOMIMIEMEHTA Bbi3blBaeT akTUBALMIO
N NOBpeXAeHne SHAOTEeNNANbHbIX KNEeToK BO BCeM opraHu3me '1°

\
(AFPEFALI,I/IFI: NOCTOSIHHAA aKTUBaUMs TPOMOOLNTOB NPUBOAUT K 06pa3oBaHMIo
MHOECTBEHHbIX TPOMOOB B MENKNX KPOBEHOCHbIX COCYAAX BO BCEM OpraHun3me °

AKTUBMPOBaHHbIe TPOMOOLMTBI BbICBOGOXKAAIOT MUKPOUYACTULLbl MPOKoarynsaHTa '°

TpomboLKWTbl yCUNMBAOT NPOTPOMOOTMYECKUI CTATYC 3a CYET arperauum 1 3axeara
nenkouuToB 10 \—

\
(I'IOBPEH()J,EHI/IE: MHO>KEeCTBEHHDbIN TPOMOO3 BbI3bIBAET TAXKENOE MOoparkeHne
OopraHos °
BocnaneHune 1 o6CcTpyKLuma COCyaoB NPUBOANUT K MEXAHNYECKOMY remMonunsy 3

CnctemHasa KomnnemeHT-onocpegosaHHaa TMA npusoguT K nporpeccupytoLiemy
NMOBPEXAEHNIO »KM3HEHHO BaXXHbIX OPraHOB 1 NpeXAeBPeMEHHON CMepTn +° \—

XpOHWYEeCKaA HEKOHTPONIMPYEMas aKTUBALLMA KOMMIEMEHTA BbI3biBAET
pacnpocTpaHeHne CUCTEMHOM KOMMieMeHT-onocpeoBaHHon TMA, passuTue
MOSIMOPraHHOM HEAOCTAaTOMHOCTU U AarKe cMepTb 3510



NPUBOAMUT K Pa3BUTUIO CUCTEeMHOM HOMnﬂeMeHT-OHOCpeAOBaHHOﬁ TMA

nocnepcreuam '-3512

BuUHegoluogee soHal0L1e||




Mpu3Haku 1 cMMNTOMbI CUCTEMHOM KOMMNJiIeMeHT-onocpegoBaHHou TMA

K NopaXeHuio XX uaHeHHo

( Y 48% naumeHTOB HabnoaalnTCA HEBPOOrMyeckme CUMMITOMbI °
CuMmnToMbI N OCNOXKHEHNA co cTopoHbl LIHC BKntouatoT B cebs:
+ HapyweHue co3HaHua
« WHcynbt "
« DHuedanonatuio 2
« Cypoporn®

( Y 43% nauneHToB HabNo4ATCA OCNOXKHEHNA /a
CO CTOPOHbI CepAeYHO-COCYANCTON CUCTEMDI © /
CeppeyuHo-cocyauncTbie NPOABIEHUA N OCNOXKHEHUA BK/IOYAIOT B ceba:
+ WNHdpapKT mnokappa*
« [nddysHyto BackynonaTtuio '
+ [unepteH3uio ™ |
« [loBblweHne ypoBHA nakTataermaporeHasbl (J146) 7 f
+ CHwKeHmne ypoBHA rantornobuHa ’ "
« Lnsountos”’
+ CHwmKeHmne ypoBHA remornobuHa ’

Y 30% nauuneHTOB Habnoagaetca guapea

Opyrue cuMnNTOMbI 1 OCNIOXKHEHUSA

CO CTOPOHbDI XeNyA0UYHO-KNLLIEYHOro TPaKTa BK/OYaloT B cebs: |
« Konut "
TowHoTYy/pBOTY ' "
« bonu B xuBote 3

[acTpO3HTEepUT 2




npu al'YC pacnpocTpaHAloTcA nNo BceMy opraHMsMy U NpUBOAAT

BaXHbiX OpraHoB i

(ﬂ,pyrme OCJTIOXHEHNA MOTyT W
BOB/EKaTb:
+ Jlerkue*
+ [leyeHb?

MNMopkenygounyto »kenesy '

« KpoBb’

(y nayueHToB c al'YC Ha6mop,aeTcﬂ
nopaeHue noyek ’
Ocno)XHeHns o CTOPOHDI
nouek BKJIO4aIOT B cebA:
« [loBblweHne ypoBHA

KpeaTuHUHa '’

« TepmuHanbHylo cTaguio
noYyeyHom HefJOCTaTOYHOCTN'

« OTeKn, 3no0KauyeCTBEHHYIO
rmnepTeH3unio >

+ CHWXeHne CKopocTu
Knyb6oukoBon ¢unbTpaymn'’

+ V3meHeHnA B aHanmsax mouu

BuHaugsodu
AMNIhMHULY



Katactpoduueckue nocnepcreua npu al'YC gukryiot

KnnHnyeckue npoAaBnieHna n CUMNTOMbI NPY CUCTEMHOWN KOMMJIEMEHT-
onocpepoBaHHon TMA He aBnAlTCA cneynduyecKknmm.

[NoyeyHble nnu HeBponornyeckne ocnnokHeHna npu al'YC He OTANYAOTCA OT TAaKOBbIX

npu TpoMboTUYeCKon TpomboumToneHnyeckon nypnype (TTIM) '8

+  CyMTanocb, YTO HaNMUKMe HEBPOJOrMYECKNX HapYLLEeHN CBUAETeNbCTBYeT B Nonb3y TTTT:
— ofiHaKo, Y 48% nauuneHToB ¢ al'YC BCTpeyatoTcs HeBPONornyeckne HapyLeHus °

+  CyMTanocb, YTO HanMuKMe HapyLLEHNIN CO CTOPOHbI MOYeK CBUAETeNbCTBYeT B Nonb3y al YC:
— ofjHaKo, y 47% naumeHToB ¢ TTIT oTMeYaloTCA HapyLEHNA CO CTOPOHbI Noyek '°

Hanunune anapen He nossonset ornnuntb al'YC ot I'YC, BbisbiBaemoro Lura-
TOKCMH-Npoayuupytowen E. coli 2°:
* ¥ 30% naymeHToB npn MaHndpectaumnm al'YC otmevaeTtca anapes '
— B MCCNefoBaHMAX OblI0 MOKa3aHo, UTO Y KaXkAoro yeTBepToro naumeHTa co STEC-
I'YC BbIABNAETCA MyTaLUA B reHax KOMMJieMeHTa. %'

ﬂ,md)d)epeHu,maanbM ANarHo3 OCHOBbIBaeTCA Ha ANArHOCTUYECKUX TeCTaX.

« [OwarHo3 TTI ocHOBbIBAaETCA Ha BbiAABNEHUM TAXenoro aeduunta (<5%) akTMBHOCTH
ADAMTS13 %3

o TecT Ha lUnra-TokcnH MoXKeT noMmoub BbiABUTb NaumeHToB co STEC-I'YC, ogHako B 3Tom
cnyyae Heobxogmmo ncknoumnTb alyC '’

« Jlna yctaHoBneHua anarHo3a al'YC He TpebyeTca npoBeeHUA reHETUYECKUX aHAN30B:
— y 30 - 50% naumeHToB C al'YC He yaaeTcA BbiABUTb FrEHETUYECKOM MyTaLmm 2

BBuay cxoXecTn KNMHUYECKNX NPU3HAKOB 1 CUMNTOMOB CUCTEMHON
KomnnemeHT-onocpegoBaHHon TMA y nauymeHToB co STEC-TYC Heobxogmmo
ncknountb alyYC "’
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Heob6xoAUMOCTb 6bicTpoi AnarHocTuku %'

AnddepeHuymanbHbin gnarHos npu TMA

TpombouunToneHuna’ MwikpoaHrruonatuyeckunm
remonms ’1°
Konnuectso Tpomb6oumToB <150 000 ’
WM CHUXKEHMe X Konnyectaa >25% MosbiweHne IO 7 n/vinn cHuXeHne
OT UCXOLHOTIO YPOBHA rantorno6buHa ’ n/unmn wusouyntos 710
/N CHUXXeHne remornobuHa ’

HeBponorunueckue HapyweHune ¢pyHKUmnM MpoABNeHNA CO CTOPOHDI
npu3HaKy 132 noyek’824 PKKT 2717

8
HapyLlueHne co3HaHuA 3 MNoBblleHVe KpeaTVHMHa Nunapesn +/ - KpoBb 2
n/unu uepebpanbHble W/ni CHUKEH e CKOpOCTH /WY ToLHOTa/pBOTa 6

KnyboukoBown ¢punbTpaymm 8
nposBfeHna 3 y W/ nAn I/|3(!tIeHEHpI/IFILl n/wnmn 6onu B xmBorte '¢

n/wnn cypoporn © W/VINn racTposHTepuT 27
Y, B aHanm3ax Mmouyu

exuLoHenyf

STEC-TYC

*Mpy HaNMUUU CUMNTOMOB €O CTOPOHbI KKT HeobxoaMMo npoBecTy TecT Ha LLnra-ToKCuH.
EHEC = enterohaemorrhagic E. coli.

NHdopmauuma, npeacTaBneHHas Ha JaHHOW CTpaHULe, ABNAETCS 06pa3oBaTesibHOM 1 NpefHa3HayeHa
ANA MeanLUMHCKUX paboTHMKOB. OHa He 3aMeHsEeT KNMHUYEeCKo BeprduKaLuumn gnarHosa.

1



B npocneKkTuBHbIX uccnegoBanuax npu al'YC He 6bina goKasaHa

[Mna3moobmeHbl/MHGY3UKM NNa3mbl He MOKa3any 3HaYMMON 3PPEeKTUBHOCTH
N 6€30MaCHOCTN B KIIMHUYECKNX NCCefoBaHuAX no neyexumio alyC.

- bonee 65% nauuneHToB c al'YC nornbatoT, Hy>K4aloTCA B Anannse nnv ctpagaoT
OT NOYEYHOWN HEeJOCTAaTOYHOCTU YKe B TeyeHune 1 roga ot yCTaHOBNEeHUA guarHosa 7

+ Y maumneHToB, NonyyvarLmx niasmoodMeH/nHpy3nm nnasmbl, COXpaHAETCA aKTMBa-
LA TPOMOOLMTOB 1 CUCTEMHAsA, KOMMIEMeHT-onocpegoBaHHaA TMA, uto o6ycnos-
NBAET NIIOXOM NPOrHo3 >

- TpaguumoHHbIe MeToAbl IeYeHMA He AeNCTBYIOT Ha CUCTEMY KOMIMJIEMEHTa, OCHOBOMOa-
raloLLyto NPUYMHY CUCTEMHOWN KOMMeMeHT-onocpegoBaHHon TMA npum alyYC 1142526

- BBepgeHune 60nbwinx 06beMOB Ma3mbl, YaCTO EXXeHEBHO B TEYEHME HECKOSIbKNX Ya-
coB, TpebyeT npebbiBaHMA B Cneunanm3npoBaHHOM LeHTpe V7

HeCMOTpﬂ Ha ycnexum B TpaHCMTIaHTaunn noYvyku, pe3ynbratbl €€ NpoBeaeHUA
Yy nauyneHToB C al'YC ocTaloTcs OYeHb nNaoxXmmm 2,

 lNocne TpaHcnnaHTauum noukn y 60% naymeHToB COXpPaHAETCA CUCTEMHaA,
KoMnnemeHT-ornocpenosaHHaa TMA, npmBoALLan K noTepe TpaHCM/IaHTUPOBaHHOM
noukn 6onee yem y 90% naumneHToB >’

HecmoTps Ha Bce AOCTMXKEHMA TPAANLMOHHbBIX METOAOB Tepanuu,
al'YC ocTaetcs TaxenbiM 3a60/1ieBaHMEM C KaTacTpodprueckmmm
nocneacrTeuamm 8%

12



3¢ PeKTUBHOCTb U 6e30NacHOCTb TPAAULMOHHBIX METOAO0B Tepanum °

[Mna3moobmeH/NHPY3MM NNas3mbl CONPAXKEHbI C PUCKOM Pa3BUTUA TAXKENbIX,
nHoraa ¢atanbHbIX OCOXHEHUN 28

CornacHo gaHHbIM peructpa TTMN-F'YC B Oknaxome (n=249) %31;
« Y 50% nauneHTOB OTMEYAIOTCA TAXKeNble UK Nerkue ocnoxKHeHns 2831

-y 26% NaumeHToB HAabMoAATCA TAXKesble, MOTEHUMANbHO XN3HEYTPOXKaloLWMe OCNTOKHEHNS 2
+  83% BCex KaTeTep-acCoOLUNPOBAHHBIX OCJIOXHEHUIN COCTABNAIOT TPOMOO3bI

N CUCTEMHbIE NHPeKLnK 28
- [pyrvie ocnoXHeHWA BKOYaloT B ceba 2

— CMepTb OT KaTeTep-aCCOLMMPOBAHHBIX OC/TOXKHEHWI

— HereHepanu3oBaHHble UHGEKL MK

— NNEroyYHble 1 PeTponeprUTOHeasbHble KPOBOTEUEHUS

— FTMNOTEH3MI0

— HedaTanbHy0 aHadUIAKCUIO C OCTAHOBKOW cepaua

— CbIBOPOTOYHYIO 60Me3Hb

— TMMNOKCMIO

- pBOTY

Kpome Toro, y geten c al'YC cocyancTble oCoXXHeHUs nna3madepe3os BKOYALOT B
cebsa 32

«  HecTtabunbHocTb aaBnenus (23%)

« Tpomb603 ueHTpanbHbIX BeH (20%)

«  Tpomb6bl B cocyamnctom pycne (18%)
« KateTepHble nHpekumn (16%)

JfJe ou dl9HHeY
ambahndordy

13



PacnosHaBaHue PaHHUX NpU3HaKoB U CUMINTOMOB CUCTEMHOM KOMIJIEMEHT

MpW3HaKK, CUMNTOMbI U TAXKENble OC/IOXKHEHUA CUCTEMHOW KOMMJIEMEHT-
onocpepoBaHHon TMA &2

Bbonu B xuBote '3
CHuXeHne KonnyecTsa TpombouuTos ' HapyweHue co3HaHua 3
lNoBbiweHne yposHa JIAT 3 Iunapes '

N T EG TR 17 - e e 112 =

PaHHWe npr3HaknM 1 cMMNTOMbI
CUCTEMHOW KOMIJIEMEHT-
onocpeposaHHon TMA:

) V3 - - . -
OcTpas novyeyHas g R : R, - H)APKT KNLEYHMKa 3

HeJOCTaTOYHOCTb ' "  4a
- DHuedanonatus 2

XpoHuyeckas
noyeyHas v o ! § o S OcnoxHeHus co
HEAOCTAaTOUHOCTE &= &7 Yy, 5 . CTOPOHbI Nlerkux *
H -y ’ X — . /] H 12
€[0CTaTOYHOCTb : : = 8 Hekpos neueHn

1 . Ls g
TPaHCMNaHTaTa :

B " MaHkpeatut '

NHbapKT Mmokapaa *
3n0KauecTBEHHasn
Cynoporm © + Pk ga3 5 o v R rmnepTeH3ns 2

Koma 2 PR Fesl o b SRR VHCynbT

CmepThb !

KomnnemeHT-onocpegoBaHHon TMA npu al'YC:

TaXenble 0CNTOXHEHNA CUCTEMHON
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-onocpeoBaHHoM TMA noMoxKeT U3bexaTb pasBUTUA TAMKENbIX 0CNI0MKHEHUM & 17

Y NauneHToB, NePEXNBLLMX NEPBYIO KINHMUYECKY0 MmaHudectaumio al'YC,
NOCTOAHHO COXPaHAETCA KoMmnnemMeHT-onocpenoBaHHaa TMA v puck
NPOrpeccnpoBaHnA OC/TOXKHEHW NN BHE3AMHOW CMepTn 7.

« CucteMHasa KoMmnieMeHT-onocpefoBaHHaA TMA MoXeT NpMBECTU K BHE3aMHbIM, GaTanbHbIM
OCNOXXHEHMAM 1 NpOrpeccmpyioLenn NoSIMOPraHHON HeAOCTaTOYHOCTU, BKITKOUasA MOYKMY,
cepaue, Mo3r 1 Apyrue >KU3HEeHHO BaXkHble OpraHbl 1 cUcTeMbl. 248

« PaznuyHble pakTOpbI, TaKMe Kak pacnpoCTpaHeHHble MHGEKUUN, MPUBOAAT K faNbHeNLen
aKTMBaumm komnnemeHTa npu al'yC

«  XpOHMYecKasa HEKOHTpoOnMpyemas akTmBaumna KomnnemeHta npu al'YC MoXeT COXpaHATbCA
Ha CYOKNMHMYECKOM YPOBHE USIN UMETb MUHMMASIbHbIE NPOABIEHNA N CUMNTOMbI ''°

Bce naymeHTbl ¢ al'YC TpebytoT onuTenbHOM Tepanmm No NoBoAy XPOHNYECKOMN
HEKOHTPONMPYEMOM aKTUBALUM KOMMIEMEHTA N CUCTEMHON KOMMIEMEHT-
onocpepoBaHHoM TMA °.

» [lockonbKy cucTema KoMnaeMeHTa HaxoAnTCA B XPOHNYECKN aKTUBUPOBAHHOM COCTOAHUN U
BbI3blBaeT CUCTEMHYIO KOMMJIeMeHT-onocpenoBaHHyto TMA, paHHAA AMarHoCTMKa 1 neyeHune
nmetoT ana naumeHTos ¢ al'YC orpoMHoe 3HauyeHune "’

« Bcem naumeHTam, umeoWwnm NpusHakm n cumntombl TMA, Heobxoanmo ncknountb alyC v’

CMUCOK JINTEPATYPbI

1. Lorat C, Noris M, FRemeAux-BAccHI V. PeDIATR NEPHROL. 2008;23:1957-1972. 2. Noris M, CaprioL J, BresiN E, T AL. CLIN J AM Soc NepHRoL. 2010;5:1844-
1859. 3. Fanc CJ, RicHARDs A, Liszewski MK, KavanagH D, ATkiNsoN JP. BrR J HaemaToL. 2008;143:336-348. 4. SaLLee M, DaNieL L, PierceccHl MD, T
AL. NepHROL DIAL TRANSPLANT. 2010;25:2028-2032. 5. Loirat C, GARNIER A, SELLIER-LECLERC AL, KwoN T. SEmiN THRomB HEmosT. 2010;36:673-681. 6.
NEeuHAUs TJ, CALONDER S, LEUMANN EP. ArcH Dis CHILD. 1997;76:518-521. 7. CarrioLl J, Noris M, BRrioscHI S, ET AL; INTERNATIONAL REGISTRY OF RECURRENT
AND FamiLiAL HUS/TTP. BLoob. 2006;108:1267-1279. 8. SeLLiEr-LecLerc AL, FRemEAUX-BAccHI V, DraGON-DUREY MA, ET AL; FRENCH SOCIETY OF PEDIATRIC
NEepHRoOLOGY. J Am Soc NepHRoL. 2007;18:2392-2400. 9. HirT-Minkowski P, DickeNMANN M, ScHiFrerLl JA. NepHRON CLIN PrACT. 2010;114:c219-c235.
10. Noris M, Remuzzi G. N EnGL J Mep. 2009;361:1676-1687. 11. HoLers VM. IMmunoL Rev. 2008;223:300-316. 12. STAHL AL, VAzIRI-SANI F, HEINEN
S, ET AL. BLoop. 2008;111:5307-5315. 13. OnaniAN M, CasLE C, HALka K. CuN PHARMACOL Apv AppL. 2011;3:5-12.  14. KavanagH D, GoobsHip THJ,
RicHARDs A. BrR Mep ButL. 2006;77-78:5-22. 15. Zuser J, LE QUINTREC M, SBERRO-S0USSAN R, LOIRAT C, FREMEAUX-BACcHI'V, LEGENDRE C. NAT Rev NEPHROL.
2010; poi:10.1038/NRNEPH.2010.155. 16. DraGoN-DURey MA, SETHI SK, BAGGA A, ET AL. J AM Soc NepHRoL. 2010;21:2180-2087. 17. ARICETA G, BESBAS
N, JoHNsON S, ET AL; EuroPEAN PAEDIATRIC STUDY GROUP FOR HUS. PEDIATR NEPHROL. 2009;24:687- 696. 18. Mannucct PM. HaematoLoaica. 2007;92:878-
880. 19. Georck JN. BrLoop. 2010;116:4060-4069. 20. Dracon-Durey MA, Lorat C, CLoArec S, ET AL. J Am Soc NepHroL. 2005;16:555-563.
21. Bitzan M, ScHAEFER F, REymoND D. SEmIN THRomB HEMOST. 2010;36:594-610. 22. Tsal H-M. INT J HematoL. 2010;91:1-19.  23. Noris M, Remuzzi
G. J Am Soc NepHroL. 2005;16:1035-1050. 24. AL-AkasH Sl, ALmonD PS, SaveLt VH Jr, GHARAYBEH SI, HoGue C. PepIATR NEpHROL. 2011;26:613-619.
25. MacHE CJ, AcHAm-RoscHITz B, FrRémeaux-BaccHi V, ET AL. CLIN J Am Soc NepHRoL. 2009;4:1312-1316. 26. Tsal H-M. Kibney InT. 2006;70:16-23.
27. BresiN E, DAINA E, Noris M, ET AL; INTERNATIONAL REGISTRY OF RECURRENT AND FAMILIAL HUS/TTP. CuN J Am Soc NepHroL. 2006;1:88-99. 28. NYUGEN L,
TerreLL DR, DuvaLL D, VeseLy SK, Georae JN. TrRANSFUSION. 2009;49:392-394. 29. Rizvi MA, VEeseLy SK, GeoraE JN, ET AL. TRANSFUSION. 2000;40:896-901.
30. McMINN JR Jr, THomas IA, TerreLL DR, DuvaLL D, VeseLy SK, GEorge JN. TrANsFUsION. 2003;43:415-416. 31. Howarp MA, WiLuiams LA, TERRELL
DR, DuvaLL D, VEeseLy SK, GEORGE JN. TRANSFUSION. 2006;46:154-156. 32. MicHoN B, MoGHRrABI A, WINIKOFF R, ET AL. TRANSFUSION. 2007;47:1837-1842.
33. ScHERING J, RosALes A, ZIMMERHACKL LB. Eur J Pebiatr. 2010;169:7-13.

JNOIEDg

15



ATUMNYHBIV FTEMOJTUTUKO-YPEMUYECKIA CUHLPOM (al'yC)

Taxenble ocnoxHeHnaA al'YC TpebytoT 6bICTPO ANArHOCTUKN U
cKopelilero Havana neyeHumsa 81,

Bce naumeHTbl, Metowme Npm3HaKky 1 CUMNTOMbI
CUCTEMHOWN KOMMNJIEMeHT-onocpeaoBaHHon TMA, TpebytoT
He3amennTenbHOro 06ciegoBaHMA 4N1A UCKIIOYEHNA
AvarHo3a al'YC& ",

[Mocne pebiota NepBbIX KNMHUYECKNX MPOABIEHNI MPU3HAKM W
CUCTEMHOM KomnieMeHT-ornocpegosaHHon TMA n puck
NPOrpeccnpoBaHnNA OCNIOKHEHWI U BHE3AMNHOW CMePTU
COXpaHATCA y NnaumeHToB ¢ al'YC Ha BCHO KM3Hb *>7%,

CncremHasa komnnemeHT-onocpegoBaHHaa TMA moxeT W
NPUBECTU K OCTPbIM, PpaTanbHbIM OCSTIOXKHEHNAM C Pa3BUTUEM
nporpeccupytoLlen HeJoCTaTOYHOCTU TaKUX XKU3HEHHO BaXHbIX
OPraHoB, Kak NMoYKK, CEPALE 1 FONIOBHOM MO3T 48,

Bce naumenTbi ¢ al'YC gomKHbI HAXOAUTLCA NOA NOCTOSHHbIM W
HabntogeHeM 1 NOyYaTb leUeHre Ansl KOHTPONA
XPOHNYECKOW HEKOHTPONMPYEMOW aKTMBaLMM KOMIIEMEHTa Y
CUCTEMHOM KOMMIeMeHT-onocpenoBaHHom TMA >,
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