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Study description

A multicentre observational study evaluating data from routine clinical practice
in subjects receiving Pegvaliase for the treatment of PKU. Subjects with PKU
who are receiving or have been recommended to receive Pegvaliase to treat
their PKU are eligible for participation. The study will have an enrolment period
of approximately 32 months and a planned subject data collection period of 24
months. Up to 150 subjects will be enrolled across all sites. During the study,
relevant medical information will be obtained via review of the subject's
medical records. Subjects who consent to participate in the study will be
requested to provide relevant PKU disease history, including PKU treatment
history, MNT (including medical foods, intact protein foods natural protein
sources, and special low protein foods), concomitant medication use, and any
patient-centred outcome data collected as part of routine clinical practice.
Information on all blood Phe levels available will be collected as well as
Pegvaliase dosing and titration information and prescribed dietary protein and
MNT.
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Study timelines

Date when funding contract was signed
Actual: 09/04/2021

Study start date
Actual: 20/05/2021

Date of final study report
Planned: 31/07/2026

Sources of funding

e Pharmaceutical company and other private sector

More details on funding

BioMarin

Reqgulatory

Was the study required by a regulatory body?
No

Is the study required by a Risk Management Plan (RMP)?
Not applicable

Methodological aspects

Yy _ ) 1



Study type:

Non-interventional study

Scope of the study:
Other

If ‘other’, further details on the scope of the study

Provide real-world evidence data on use of Palynziq in PKU

Main study objective:

The efficacy and safety of Pegvaliase has been established in clinical trials as
required for regulatory approval. There remains an important need to provide
data to prescribers and the phenylketonuria (PKU) community on the real-world
usage of Pegvaliase and associated outcomes to support clinical practice
optimisation and provide greater understanding of important clinical issues in
PKU.

Study Design

Non-interventional study design
Other

Non-interventional study design, other

Observational study on routine clinical practice

Study drug and medical condition

Medicinal product name

PALYNZIQ


https://www.ema.europa.eu/en/medicines/human/EPAR/palynziq

Anatomical Therapeutic Chemical (ATC) code
(A16AB19) pegvaliase

pegvaliase

Medical condition to be studied

Phenylketonuria

Population studied

Age groups
e Adolescents (12 to < 18 years)
e Adults (18 to < 46 years)
e Adults (46 to < 65 years)
e Adults (65 to < 75 years)
e Adults (75 to < 85 years)
(

e Adults (85 years and over)

Special population of interest

Pregnant women

Estimated number of subjects
150

Study design details

Outcomes
To evaluate outcomes achieved with Pegvaliase in a real-world setting as

measured by blood phenylalanine (Phe) level over time. Describe: dosing



intervals and dosing of Pegvaliase in each phase of treatment and length of
titration phase, reported MNT in each treatment phase, relationship between
changes in reported MNT and blood Phe, co-medications of interest used in
each treatment phase, impact of blood Phe on subjects' wellbeing and health-

related Quality of Life and impact of blood Phe on socioeconomic parameters.

Data analysis plan

Data will be collected from patients who are receiving Pegvaliase as part of
their routine clinical care undertaken by their PKU treating physician. No formal
hypothesis testing or inference will be made. The study will use descriptive
summary statistics and various statistical analysis methods for longitudinal,
repeated measures data for estimation and summarisation of outcomes,

including statistical modelling and graphical methods.

Data management

ENCePP Seal

The use of the ENCePP Seal has been discontinued since February 2025.
The ENCePP Seal fields are retained in the display mode for transparency

but are no longer maintained.

Data sources

Data sources (types)
Other

Data sources (types), other


https://catalogues.ema.europa.eu/taxonomy/term/54051

Prospective patient-based data collection, Site’s routine standard of care

patient notes
Use of a Common Data Model (CDM)

CDM mapping
No

Data quality specifications

Check conformance

Unknown

Check completeness

Unknown

Check stability

Unknown

Check logical consistency

Unknown

Data characterisation

Data characterisation conducted
No



