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Introduction 
§ Although secondary prophylaxis has demonstrated significant success in preventing joint damage there is still a need of individualized factor-
replacement protocols for initiating prophylaxis, duration of treatment, and dosing regimens in order to understand the impact of long-term use 
into adulthood [1]. 

§ Benefits of secondary prophylaxis on long-term outcomes in adolescents and adults with severe haemophilia A are scarce and clinical trials are 
quite recent [2]. 

§ In the context of the Italian POTTER Study (Prophylaxis vs. On-demand Therapy Through Economic Report) the impact of secondary prophylaxis 
has been evaluated not only on clinical outcomes, but also on the patient perspective [3]. 

§ Aim of this presentation was to determine the impact of secondary prophylaxis on HRQoL in haemophilia A patients.  

•  The POTTER study is the first long-term prospective, controlled trial documenting long-term benefits of late secondary prophylaxis 
in adolescents and adults with severe haemophilia A.  

•  Beside clinical benefits patients reported significant improvements also in their HRQoL. 
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Conclusion 

Methods 
§ 58 patients with severe haemophilia A, without inhibitor, with >200 exposure days, receiving 

Kogenate Bayer prophylactically (20-30 IU/kg) or on-demand (≥ 6 joint bleeds in the last 6 months 
prior to the study) were enrolled from 11 Italian HTC and stratified into 2 age subgroups: 
§  adolescents and young adults [AYA]: 12–25 years 
§  adults [A]: 26–55 years 

§ HRQoL was evaluated by generic (AYA, A) and haemophilia-specific HRQoL instruments (age group 
specific) at baseline and at follow-up visits: 
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Results 

Comparison of On-demand vs. Prophylaxis 
ADULTS (≥18 years) using Haemo-QoL-A 

Follow-up (48 months) 

Generic HRQoL Instruments Haemophilia-specific HRQoL Instruments 
SF-36 [4] 

 
consists of 36 items pertaining to 8 

domains 
scores range from 0-100 with high 

scores implying good HRQoL  

 Haemo-QoL [6] 
 

Adolescents (12-17 years): consists 
of 77 items pertaining to 12 

domains, scores range from 0-100 
with high values implying high 

impairments in HRQoL  
EQ-5D [5]  

 
•  EQ-5D consists of domains each one 
with three levels of severity which will 
be converted into a single index value 
•  EQ-VAS is a visual analogue scale with 
0 implying worst health state and 100 

best health state 

Haemo-QoL-A [7] 
 

Adults (≥18 years): comprises 41 
items grouped into 6 subscales, 

each scores range from 0 (worst) to 
100 (best) 
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§  Data from 53 severe haemophilia A patients could be evaluated with a median follow-up period of 5.4 years: 
§  27 received prophylaxis (P), 26 on-demand treatment (OD) 
§  According to treatment arms, AYA group had an average age of (P: 16.63±3.76 years, OD: 18.08±5.75 years) and A group of (P: 31.08±3.93 years; OD: 

36.87±7.53).  
§  Patients on prophylaxis had significantly less joint bleeds compared to on-demand patients (AYA annual joint bleeding rate [AJBR]: 1.97 vs. 16.80; A: 2.46 

vs. 16.71; p<.0043). 63.6% (46.7%) of AYA (A) group receiving on-demand treatment had a mean AJBR > 10 compared to 0% (7.7%) of patients on 
prophylaxis. 

•  Significant differences were found between OD 
and P patients in the EQ-VAS (p<.01) and the 
following domains of the SF-36: 
•  ‘physical functioning’ (p<.025)  
•  ‘role physical’ (p<.026)  
•  ‘social functioning’ (p<.025) 
•  ‘role emotional’ (p<.032)  

•  OD patients reported worse values in the 
following domains of the Haemo-QoL-A: 
•  ‘physical functioning’ (p<.02) 
•  ‘role functioning’ (p<.026)  
•  ‘worry’ (p<.004)  
•  ‘consequence of bleeding’ (p<.017)  
•  Total Score (p<.040) 


