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1.0 ABSTRACT
Title

VPRIV® Non-Interventional Study in Patients Previously Treated with Other Enzyme
Replacement Therapies (ERTs)/Substrate Reduction Therapies (SRTs)

Keywords

Velaglucerase alfa, real world, Gaucher disease type 1, enzyme replacement therapies, patient
reported outcome

Rationale and Background

Gaucher disease (GD) is an autosomal recessive disorder characterized by mutations in the
glucocerebrosidase gene. Gaucher disease is categorized into 3 subtypes (type 1, type 2, and type
3), of which Gaucher disease type 1 (GD1) makes up 94% of cases. Enzyme replacement
therapies (ERTs) are the treatment of choice, while substrate reduction therapies (SRTs) are
typically reserved for second-line treatment. Velaglucerase alfa (VPRIV) is indicated as a long-
term ERT for pediatric and adult patients with GD1 in Canada. Clinical studies have reported
VPRIV to be well tolerated and efficacious in patients who transitioned to VPRIV from other
ERTs/SRTs. To date, there is limited real world data available on patients switching from one
ERT to another, and even less is available regarding the transition from SRTs to ERTs. The
purpose of the current study was to augment the limited.real world data for patients with GD1
transitioning from ERTs/SRTs to VPRIV treatment

Research Question and Objectives

What are the safety profiles, treatment patterns, effects on biomarker levels, and impact on
patient reported health-related quality oflife for patients with GD1 transitioning from other
ERTs/SRTs to VPRIV in a routine clinical practice setting in Canada?

Primary Objective

The primary objective was to describe the safety in patients with GD1 transitioning from other
ERTs/SRTs to VPRIV across all age groups.

Secondary Objectives

The secondary objectives of the study were to:

e Describe VPRIV treatment dosing and administration patterns for patients with GD1 of all
ages transitioning from other ERTs/SRTs

e Describe the effect of treatment change on a novel biomarker for GD1, namely
glucosylspingosine (lyso-Gb1)

e Describe the effect of treatment change on the patient reported outcome (PRO) of
health-related quality of life (for adults >local age of majority)
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Study Design

This was a Phase 4, observational, retrospective/prospective, non-controlled, non-comparative
study conducted with an observational period of 12 months. Data were collected, where routinely
available, at baseline, 1, 3, 6, and 12 months following VPRIV transition.

Setting

Approximately 6 sites were planned to be recruited for participation in this study in Canada.
Hospital-or office-based physicians were eligible for participation if they were experienced in the
treatment of patients with GD1 and were responsible for the treatment of patients taking VPRIV.
Subjects and Study Size, Including Dropouts

Approximately 12 to 24 patients with GD1 who were transitioning (or had recently transitioned)
to VPRIV from other ERTs/SRTs were planned to be consecutively enrolled.

Variables and Data Sources

Information was extracted from patient medical records and recorded in an electronic case report
form (eCRF) using an electronic data collection (EDC) platform..Details on demographics,
height and weight, medical history, clinical parameters, biomagKets (chitotriosidase,
CC-chemokine ligand18 [CCL18], and lyso-Gb1), VPRIV dosing information, anti-drug
antibodies, concomitant medications, adverse events (AEs);’and GD1 questionnaire (PRO)
results were collected.

Results

Two (2) patients were enrolled from one partieipating study site and completed follow-up before
the study was terminated early. Both patieits completed the study per the original study protocol
(version 1.0, 14 Jan 2019). Key results-cannot be presented due to the small sample size (N=2).
No AEs were observed in the 2 patienits who switched to VPRIV and completed the study.

Discussion

The sample size was too small, and data were not robust to make any conclusions.
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