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INTRODUCTION

- Hypophosphatasia (HPP) is a rare, inherited,
metabolic disease caused by deficiency of
tissue-nonspecific alkaline phosphatase
(TNSALP) that can lead to musculoskeletal
and systemic manifestations in children'?

RESULTS

LIMITATIONS

- The Global HPP Registry is observational. Because
data were derived from medical records, the data may
reflect variations in the reported severity of the disease
from patient to patient and in standard of care across
practices and geographic regions

Baseline demographics and clinical
characteristics of study participants
overall and by region

History of specific signs and symptoms of HPP within each body system at baseline
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« Classically, HPP is considered a disease

. : « The manifestations of HPP in the Global HPP Registry
primarily of the skeletal system3®*; however,
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the Global HPP Registry were included in
this study if they had:

ALP, alkaline phosphatase; LLN, lower limit of normal.

410 ever-treated children were not part of the prespecified regions and were not captured.
PEuropean countries with ever-treated children include Austria, Belgium, France, Germany,
Italy, and United Kingdom.

°For treated patients, baseline refers to the time prior to the initiation of ERT; for untreated
patients, baseline refers to the time of data collection after registry enrollment.

 Regional differences in clinical presentation were noted:

- Japan had the largest reported population of patients
diagnosed at less than 6 months, largest percentage of
patients with skeletal and respiratory manifestations,
and maximum percentage of patients in the <3rd

v Low serum alkaline phosphatase (ALP)
activity under the lower limit of the age- : :
and sex-adjusted reference range ™ : i : 701
and/or genetic testing results indicating : L

801 : 801 . 801

a meaningful assessment of the data was not
possible in this subgroup

consulting and participation on advisory boards. AP and SF are employees
of Alexion, AstraZeneca Rare Disease, the study sponsor, and may own
stock options in the company.

aThis category includes loss of permanent teeth, loose teeth, poor dentition, hypodontia, dental implants, dental bridges, and dentures. *Scaling of results was used to increase readability; HPP, hypophosphatasia.
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