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OBJECTIVES: Quantitatively and qualitatively describe disease 

burden and treatment experience of symptomatic hypophosphatasia 

(HPP) patients across various ages and disease burden levels, and the 

burden on their caregivers, for asfotase alfa-untreated or recently 

initiated [<6 months] patients, and for asfotase alfa-experienced [≥6 

months] patients; and to measure quality of life among caregivers.  

METHODS: This is an observational, cross-sectional, mixed 

methods study designed to use quantitative measurement and 

qualitative interviews with patients with HPP and their caregivers. 

Study has 2 components: online survey of approximately 50 patients 

with HPP and 30-50 caregivers using validated measures; qualitative 

interview of approximately 20-30 patients with HPP and 10 

caregivers. Interviews will be conducted using semistructured 

interview guides. Patients across a span of ages with a range of HPP 

manifestations, asfotase alfa treatment status, and country income 

levels (and corresponding healthcare systems) will be included. 

Patients and caregivers will be recruited from Canada, China, 

Colombia, France, Saudi Arabia, Turkey, and the United Kingdom. 

HPP patient advocacy groups in each country will be the primary 

recruitment resource. 

RESULTS: Quantitative analysis of survey data will present 

demographic, quality of life, physical, emotional and functional data 

of patients and caregivers, including health utility estimates for 



caregivers. Semi-structured qualitative interviews will add depth 

using thematic analysis of disease impact and treatment experience. 

CONCLUSION: To the best of our knowledge, this is the first 

mixed methods study on HPP patient disease burden and treatment 

experience, and the first study measuring HPP burden on caregivers 

and their quality of life. It is expected to contribute to better 

understanding of the wider disease impact and to help decision 

making with regards to resource allocation for treatments that reduce 

the burden of HPP patients and, correspondingly, their caregivers.  

 


