
 

 
Fact Sheet 

 
 
 

About aHUS 

 Atypical Hemolytic Uremic Syndrome (aHUS) is a very rare, chronic and life-threatening genetic condition  

 Affecting between 60 to 90 patients in Canada, the incidence of aHUS is estimated to be 1 in 500,000 people 
per year in the United States1 

 aHUS can occur at any age, and while the disease does affect children, almost one-half of people 
affected are adults.2 

 aHUS is caused by chronic, uncontrolled activation of the complement system, a part of the body’s natural 
immune system 

 As a result, the immune system attacks the body’s unhealthy and healthy cells, which can cause abnormal 
blood clotting and blood vessel damage3,4 

 The presence of blood clots causes damage to organs, leading to heart attack, stroke, kidney failure and 
death5 

 Within a year of diagnosis, over half of patients will need dialysis, will have irreversible kidney damage, or 
will not survive6 

 The majority of patients progress to end-stage kidney failure within three years of diagnosis5,7 

 Death rates amongst aHUS patients are as high as 25 per cent, and progression to end-stage kidney disease 
occurs in more than 50 per cent of patients5,8  

 Kidneys are often transplanted in aHUS patients with permanent kidney failure, however, the disease recurs 
in 60 per cent of patients, and more than 90 per cent of patients experience failure of transplanted kidney9 

 
Diagnosis 

 Due to the rarity of aHUS, it can be difficult to diagnose, and many doctors have never encountered a case 
of it  

 The causes of aHUS are not fully understood, but in 70 per cent of cases it is associated with an underlying 
genetic or acquired abnormality of the complement system10 

 Doctors and their health care team must look at many factors when making a diagnosis – including clinical 
symptoms, lab findings, and results from more specialized tests such as gene analysis11 

 During initial onset of aHUS, or during recurring episodes, tell-tale signs can be detected from lab findings 
relating to:9 

o platelet levels 
o hemoglobin and haptoglobin levels 
o creatinine levels 
o BUN (blood urea nitrogen) levels  

 
Symptoms   

 aHUS disease can be characterized by three key features:12 
o thrombocytopenia (low platelet count in the blood) 
o anemia (low red blood cell/platelet count in the blood) 
o kidney symptoms (starting as acute kidney failure but can progress to end-stage kidney disease) 

 aHUS can be triggered by pregnancy, certain drugs, or an infectious event1  

 There are a number of symptoms secondary to kidney failure, which include:10 
o nausea and vomiting  
o confusion  
o shortness of breath (dyspnea)  
o fatigue  



 

 In aHUS, patients present with symptoms of diarrhea, fatigue, irritability, and lethargy to a point where 
hospitalization is needed12 

 
Treatments – Then and Now 

 
Plasma Therapy & Dialysis 

 The prognosis for patients with aHUS is very poor,13 with existing supportive therapies unproven and 
unreliable  

 The management of aHUS has relied on plasma infusion and plasma exchange therapies with variable 
results14 

 To date, there have been no well-controlled trials that show plasma exchange or plasma infusion to be safe 
or effective in aHUS15 

 In studies where the majority of patients with aHUS were treated with plasma therapy, patient outcomes 
were reported as being poor16 

 Despite plasma exchange or plasma infusion, 65 per cent of all aHUS patients die, require dialysis, or have 
permanent kidney damage within the first year after diagnosis6 

 Dialysis cannot completely compensate for the loss of kidney function, and can lead to deadly infections and 
shortened life expectancy 17 

 Complications related to plasma exchange have been reported to occur in up to 55 per cent of plasma 
exchange sessions in children and in 15 per cent of sessions in adults16 

 
Soliris 

 Soliris (eculizumab) was recently approved by Health Canada as the first and only pharmaceutical treatment 
for aHUS18 

 Soliris has shown greater efficacy than plasma therapy in the prevention and treatment of aHUS16,19 

 The effectiveness of Soliris has revolutionized the management and outcomes of aHUS and has opened up 
the possibility of kidney transplantation in patients with aHUS16 

 Soliris is on its way to becoming a new standard of care for aHUS, providing improved control of the disease 
over plasma exchange, with a good safety profile16 

 Experts recommend the use of Soliris as first-line therapy in children with aHUS, and for adults with an 
unequivocal diagnosis of aHUS16  

 Clinicians also advise that patients with native or transplanted kidneys whose aHUS recurs be treated with 
Soliris16 and that treatment be initiated as early as possible for optimal recovery of kidney function19 

 Switching from plasma therapy to Soliris has been shown to improve kidney function even in patients with 
long-lasting and stable chronic kidney disease16 

 Evidence of plasma resistance or dependence should lead to a prompt switch to Soliris for optimal recovery 
of kidney function16 

 In clinical trials, Soliris has been proven effective in preventing blood vessel damage and abnormal blood 
clotting20, 21 

 In June 2013, an international study in the New England Journal of Medicine showed aHUS patients treated 
with Soliris were able to discontinue plasma infusion/exchange and dialysis therapies, and saw improved 
kidney function, reduced blood vessel damage and decreased risk of blood clots22 

 Soliris has also been shown to significantly improve patients’ health and quality of life23 
 

Access to Treatment 

 In Canada, Quebec is the only province to provide aHUS patients with public funding for Soliris through 
their exceptional access program, Patient d’exception 

 In September 2013, National Health Service (NHS) England recommended that Soliris be funded for 
aHUS patients, following a positive reimbursement recommendation from the Clinical Priorities 
Advisory Group (CPAG). The funding decision is pending final ratification from the National Institute for 
Health and Care Excellence (NICE), anticipated in Spring 2014 



 

 Soliris is approved and publicly funded in Canada for the treatment of another ultra-rare and life-
threatening disorder called paroxysmal nocturnal hemoglobinuria (PNH) 

 With so few patients living with this ultra-rare disease, the cost of funding Soliris represents a minute 
portion of public health spending  
 

References 

                                                           
1 Genetics Home Reference. Atypical hemolytic-uremic syndrome. Accessed on April 23, 2013. Available at: http://ghr.nlm.nih.gov/condition/atypical-hemolytic-uremic-
syndrome  
2 Genetics Home Reference. Atypical hemolytic-uremic syndrome. Available at: http://ghr.nlm.nih.gov/condition/atypical-hemolytic-uremic-syndrome. Accessed on April 23, 

2013. 
3
 Benz K and Amann K. Thrombotic microangiopathy: new insights. Curr Opin Nephrol Hypertens. 2010;19(3):242-247. 

4 Tsai HM. The molecular biology of thrombotic microangiopathy. Kidney Int 2006 Jul;70(1):16-23. 
5 Noris M and Remuzzi G. Review Article: Atypical Hemolytic–Uremic Syndrome. N Engl J Med 2009;361:1676-87. 
6
 Caprioli J, Noris M, Brioschi S, et al. Genetics of HUS: the impact of MCP, CFH, and IF mutations on clinical presentation, response to treatment, and outcome. Blood. 

2006;108:1267-1279. 
7 Kavanagh D and Goodship T. Atypical Hemolytic Uremic Syndrome, Genetic Basis, and Clinical Manifestations. Acquired Hematopoietic Disordrers: Complement-Mediated 
Blood Disorders. 2011:15-20. 
8
 Frémeaux-Bacchi, V. Treatment of atypical uraemic syndrome in the era of eculizumab. Clin Kidney J. 2012;5:4–6. 

9
 Bresin E, Daina E, Noris M, et al. Outcome of renal transplantation in patients with non–Shiga toxin-associated hemolytic uremic syndrome: prognostic significance of genetic 

background. Clin J Am Soc Nephrol. 2006;1:88-99. 
10 aHUS Action. Atypical Haemolytic Uremic Syndrome (aHUS). Accessed March 6, 2013. Available at: http://www.ahus-action.org/wp-content/uploads/2011/10/aHUS-Action-
Briefing-for-Parliamentarians-FINAL.pdf.  
11 The Foundation for Children with Atypical HUS. A Parent's Perspective - aHUS Bootcamp. Accessed on April 23, 2013. Available at: 
https://www.rareconnect.org/uploads/documents/a-parent-s-perspective-ahus-bootcamp.pdf  
12 Loirat C, Frémeaux-Bacchi V. Atypical hemolytic uremic syndrome. Orphanet J Rare Dis. 2011 Sep 8; 6:60. 
13 Tschumi S, Gugger M, Bucher B, Riedl M, Simonetti G. Eculizumab in atypical hemolytic uremic syndrome: long-term clinical course and histological findings. Pediatric 
Nephrology. November 2011;26(11):2085-2088. 
14 Mache C, Acham-Roschitz B, Frémeaux-Bacchi V, et al. Complement Inhibitor Eculizumab in Atypical Hemolytic Uremic Syndrome. Clin J Am Soc Nephrol. 2009;4:1312–1316. 
15 Loirat C, Garnier A, Sellier-Leclerc AL, Kwon T. Plasmatherapy in atypical hemolytic uremic syndrome. Semin Thromb Hemost 2010:36(6):673-681. 
16 Zuber J, Fakhouri F, Roumenina LT, Loirat C, Frémeaux-Bacchi V on behalf of the French Study Group for aHUS/C3G. Use of eculizumab for atypical haemolytic uraemic 
syndrome and C3 glomerulopathies. Nat Rev Nephrol 2012:8:643-657. 
17 Dialysis – Side Effects. National Health Service. NHS Choices. Available at: www.nhs.uk/Conditions/dialysis/Pages/side-effects.aspx. Accessed on January 10, 2014. 
18 Health Canada. Notice of Compliance Information. Accessed on March 5, 2013. Available at: http://webprod5.hc-sc.gc.ca/noc-ac/info.do?no=14168&lang=eng 
19 Fakhouri F, Frémeaux-Bacchi V, Loirat C. Atypical hemolytic uremic syndrome: From the rediscovery of complement to targeted therapy. European Journal of Internal 
Medicine 2013:24:492-495. 
20 Legendre C, Babu S, Furman R, et al. Safety and Efficacy of Eculizumab in aHUS Patients Resistant to Plasma Therapy: Interim Analysis from a Phase 2 Trial. Abstract 
presented at the 43rd annual meeting of the American Society of Nephrology, Denver, CO, USA, 16–21 November 2010.   
21 Muus P, Legendre C, Douglas K et al. Safety and Efficacy of Eculizumab in aHUS Patients on Chronic Plasma Therapy: Interim Analysis of a Phase 2 Trial. Abstract presented at 
the 43rd annual meeting of the American Society of Nephrology, Denver, CO, USA, 16–21 November 2010. 
22 Legendre C.M., Licht, C., Muus P. et al. Terminal Complement Inhibitor Eculizumab in Atypical Hemolytic–Uremic Syndrome. N Engl J Med 2013;368:2169-81. 
23 Kim J, Waller S and Reid C. Clinical Report: Eculizumab in atypical haemolytic–uraemic syndrome allows cessation of plasma exchange and dialysis. Clin Kidney J. 2012;0:1–3. 

http://ghr.nlm.nih.gov/condition/atypical-hemolytic-uremic-syndrome
http://www.ahus-action.org/wp-content/uploads/2011/10/aHUS-Action-Briefing-for-Parliamentarians-FINAL.pdf
http://www.ahus-action.org/wp-content/uploads/2011/10/aHUS-Action-Briefing-for-Parliamentarians-FINAL.pdf
https://www.rareconnect.org/uploads/documents/a-parent-s-perspective-ahus-bootcamp.pdf
http://webprod5.hc-sc.gc.ca/noc-ac/info.do?no=14168&lang=eng

