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Patient History

42\ o)fe) 0)0)Y

== DiagnoesediwithirAtypicalfiHacmolyiicr Uraemic
Syndieme (aHUS) eneyear age:

= Presented withr diaiheea; Vomitingrand acute
KIGREY IRjuRy:

= Jranstened tor PICU With SEVEre ShHOECK,
metabelic acidesis and anaemia.

= Dischanged after 4 month; ReW SEERNI CIINIC:



Initial Presentation

S Censistentwitiriaemoelyic Uiaemic Synereme
(HUS)

=S Kidney falure; haemolysisianad
RAreMmBeCYIePERIA:

=] 6weeks old & breast-red - E.colif©d:57
asseciated iHUS extremely unlikely:

= Sieellsamplenegative.

= AtypicallHaemoelytic Uraemic Syndreme (aHUS)
SUSPECtEd.



What Is aHUS?

sAWpIcalNF aEmeyic UiaemicSyRdromeNaFibs)

SAPRIeXs S permilienNRrchildren

=650 die; reguirerdialy/sis; errnave permanent
[enalidamage Wit yean

= [riggered By genetic predispesition and
EnvireRnmentaliiaciers:

= Complement- mediated condition

= OVer activation effthe alterative complement
pathway



Complement System in aHUS
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What Is Eculizumab?

s EculizumakkleCKkSHRE CompPIEMERT PAtIWAY:

S Humanised Version effanti=C5rantinedy,
PINAING SPECIically terthercomplement preten
C5 (INHS 204:2)!

== Stanllisesiterminalicomplement pretein €5 and
Prevents out eff contrel turneVver ofithe
alternative complement pataway.



Treatment

S CUrEenitreatmenierpatentsSawitiralS USAVaS
IHaceguate:

= Standandtreaimentior AiHUS S plasmartherapy,

== Children GiteRrveCOmE resIStant terthie plasma
IRTUSIONS.

= EculizUmale as thefirstline therapy foraHuUsS
avoelding plasma exchange and central Veneus
catieters ewing te the high rsk effcomplications
(Alexion 201.3):

= Urgent approvaliwas putin te tialla dese of the
drug.



Eculizumab Tnal

IREIVIAUAISUREIRGFEGUESHUUENOICOST OIFINE
olfLfef

CeRSENt gIVER e STAESES e ageeing to
Utre tneing:

Day;Sraiterr EctlizUmandialysisSiindependent

Lactate denyadregenase (EDH)NS Usedrasia
Mmarkerfor tissue’damage.

LDHpeaked at 2388 UnItS/IE Pre te IRfUSIeNn.
|_ast clinic result 530units/L.



Impact Upon Family

ISfeNlenetreatmENOIRECUIZUMZI0;

Simentns aterrelapsed, iellowing achest
Infection:

EDIHFO22 UnRItS/LE; preSented WIthiimaCroSCopIc
RHaematunia;

Complement blocked at relapse. Possioly.
mediated by pataway Independent of
complement.

sUggested stepping thenfusiens. Samples have
PEEN sent te the USA for further testing:



NESIERGIanaNuReInG ECUliZUmalsserall new,
CASES:

SHEUIFEURG P EVER/ SIWEEKS

IRUSIGNS INCHEASEM 1OIEVER 2WEEKS GUE o
[Ecent relapse:

DIfICUItIES INVENGUS AaCCESS andiincreasingly,
Stressiuler theramily.

PortaCatiniwas Insered teorminimise the trauma
eff these regular vVenepunctures:.

Vast imprevement made te all'the lives efiour;
alHUS patients & families






THANKSYOUFSOIVIUCH
FOR LISTENING

ARy QUESTIGNS?



