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Treatments help 
control my bleeding

Satisfied with how my 
treatments control my bleeding

Treatment helps improve 
my quality of life

All patients in the SFR and No SFR groups at least somewhat agreed 
that treatment helps control bleeding and improve QoL
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METHODS RESULTS

To our knowledge, this is the first analysis of 
its kind assessing disease burden and QoL 
impact of HFXD in patients who reported use 
of prophylaxis therapy

FFP for regular prophylaxis was still 
being used by patients contrary to expert 
consensus recommendations and despite 
more targeted therapies being readily 
available across the US5

Patients using SFR for prophylaxis tended 
to be older, more likely to be female, non-
White, have fewer bleeding episodes in the 
prior 4 weeks and have better well-being 
compared to those using not using SFR

Improvements are needed to ensure 
appropriate management, increase QoL, and 
decrease disease burden in this population

CONCLUSION

Prophylaxis

No Prophylaxis  
(N=8)

No SFR  
(N=9)

SFR  
(N=13)

Age in years, mean (±SD) 21.0 (13.4) 20.67 (7.9) 29.8 (19.1)

Gender, N (%) 8 (100.0) 9 (100.0) 13 (100.0)

Female 5 (62.5) 5 (55.6) 8 (61.5)

Male 3 (37.5) 4 (44.4) 5 (38.5)

Ethnicity, N (%) 8 (100.0) 9 (100.0) 13 (100.0)

Hispanic or Latino 2 (25.0) 1 (11.1) 3 (23.1)

Not Hispanic or Latino 6 (75.0) 5 (55.6) 10 (76.9)

Prefer not to answer 0 (0.0) 3 (33.3) 0 (0.0)

Race, N (%)

White 4 (50.0) 5 (55.6) 4 (30.8)

Black or African-American 0 (0.0) 1 (11.1) 2 (15.4)

Asian 1 (12.5) 3 (33.3) 4 (30.8)

Native Hawaiian or Other Pacific Islander 0 (0.0) 0 (0.0) 0 (0.0)

American Indian or Alaskan Native 0 (0.0) 0 (0.0) 0 (0.0)

More than 1 race 1 (12.5) 0 (0.0) 1 (7.7)

Prefer not to answer 2 (25.0) 0 (0.0) 2 (15.4)

Age in years, at HFXD diagnosis

Response, N (%) 8 (100.0) 9 (100.0) 12 (92.3)

Mean (±SD) 9.3 (8.2) 1.56 (3.7) 2.58 (3.6)

Demographics

Assessment of Diagnostic Process
Although 38.5% of patients on SFR and 66.7% on No SFR therapies found it 
very or somewhat easy to be accurately diagnosed, 30.8% SFR patients and 
22.2% No SFR patients found the process at least somewhat difficult.

Diagnosing Event

A prospective cross-sectional survey of patients 
with HFXD and their caregivers No exclusion criteria for this study

Inclusion criteria: physician-diagnosed HFXD or a current caregiver of patients with HFXD; provided 
electronic informed consent; complied with all study procedures and were available for the duration 
of the study; was able to take a survey online

Eligible patients diagnosed with HFXD and 
their caregivers were identified by Hemophilia 
Treatment Centers (HTC), physicians, specialty 
pharmacies, social media, and patient advocacy 
groups

A web-based survey addressing the patient 
journey, QoL, humanistic and unmet needs 
was developed based on literature and clinical 
expertise

The survey incorporated input from clinicians, 
caregivers, and health outcomes experts

Validated general and disease-specific patient-
reported outcomes measures were adapted for 
HFXD

INTRODUCTION

Hereditary Factor X Deficiency (HFXD) is a rare genetic coagulation disorder 
leading to delayed hemostasis and potentially life-threatening bleeding 
symptoms1,2

Due to variable presentation, HFXD may be unrecognized or misdiagnosed,  
leading to delays in appropriate treatment

The patient and caregiver burden of HFXD, including the path to diagnosis, has 
not been well-characterized in the literature

This analysis assessed a subgroup of HFXD patients that were receiving 
prophylaxis and described the journey to diagnosis, disease burden, and quality 
of life (QoL)

Current Treatments

†1 patient on SFR and aminocaproic acid, 1 patient on SFR and tranexamic acid, 1 patient on SFR and oral contraceptives 
§ 1 patient on SFR, blood transfusions, and PCC, 1 patient on SFR, blood transfusions, and tranexamic acid

Quality of Life and Well-Being

The Hemophilia Well-Being Index (HWBI) assesses patient well-being. Patients 
are asked about how their life has been negatively affected by hemophilia. 
Lower scores (0-32) indicate better well being. Patients on SFR reported to have 
a better well-being with a mean total adapted HWBI score (±SD) of 16.1 (8.2) 
compared to No SFR (n=7) patients with a mean total adapted HWBI score of 21.7 
(10.2).4

When specifically looking at patients on 
regular prophylaxis, more patients in the 
SFR group experienced 3 bleeds or 
fewer in the last 4 weeks compared to No 
SFR, respectively.
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Treatment Schedule
How often do patients receive prophylaxis?

SFR: Single-factor replacement 
FFP: Fresh frozen plasma 
PCC: Prothrombin Complex Concentrate

1.	 Herrmann FH et al. Haemophilia 2006;12:479-489
2.	 Brown DL et al. Haemophilia 2008;14:1176-1182.
3.	 Ware, J et al. Med. Care 1996, 34, 220–233.Ware, J et al. Med. Care 1996, 34, 220–233.
4.	 Remor E. Int J Behav Med 2013;20:609-617.
5.	 National Hemophilia Foundation. MASAC Recommendations Concerning Products Licensed for the Treatment of Hemophilia and Other Bleeding Disorders.  

https://www.hemophilia.org/healthcare-professionals/guidelines-on-care/masac-documents/masac-document-272-masac-recommendations-concerning-products-licensed-for-the-
treatment-of-hemophilia-and-other-bleeding-disorders. Accessed December 2022.

In the SFR group, 2 patients found it 
neither easy nor difficult and 2 patients 
did not recall

In the no SFR group, 1 patient found it 
neither easy nor difficult 

92% 
SFR

78% 
No SFR

Can control bleeding within 2 days:

83.3% 
SFR regular prophylaxis  

(N=12)

50.0% 
No SFR regular prophylaxis 

(N=8)

SF-12

HWBI

Subgroup analysis of patients receiving prophylaxis therapy was conducted 

SFR Prophylaxis Treatments

No SFR Prophylaxis Treatments

Of the 30 patients who completed the survey, 22 patients reported receiving 
prophylaxis therapy. Three mutually exclusive groups were identified: 
those receiving no prophylaxis, those receiving prophylaxis with single 
factor replacement (SFR), and those receiving prophylaxis with non-SFR 
treatments 
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2 Additional Treatments§1 Additional treatment†SFR Monotherapy
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Oral Contraceptives 
Monotherapy

PCC MonotherapyFFP Monotherapy

7

1

*1 patient on SFR receives treatment 3 times a week and 
1 patient on No SFR therapy receives treatment daily
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The 12 Item Short-Form Health Survey (SF-12) is used to assess overall QoL 
(Physical and Mental) and can be compared to the general population. Higher 
scores (0-100) indicate greater functioning. Overall patient QoL was lower when 
compared to the U.S. average (50).3 


