
HAVE YOU 
THOUGHT  
ABOUT VPRIV?
An enzyme replacement therapy 
for type 1 Gaucher disease

INDICATION
VPRIV® (velaglucerase alfa) for injection is indicated for 
long-term enzyme replacement therapy (ERT) for patients  
with type 1 Gaucher disease.

IMPORTANT SAFETY INFORMATION
Hypersensitivity reactions, including anaphylaxis, have 
occurred. The most serious adverse reactions in patients 
treated with VPRIV were hypersensitivity reactions.

Please see additional Important Safety Information throughout and on pages 16–17, and please click here to see the Full Prescribing Information.
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WHAT IS 
GAUCHER 
DISEASE?
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AN OVERVIEW OF  
GAUCHER DISEASE 
Gaucher disease is an inherited genetic disorder 
in which a person has a deficiency of the 
enzyme glucocerebrosidase. 1,2,3 This enzyme is 
responsible for breaking down a fatty substance, 
glucocerebroside, in the body.2,3

Without sufficient glucocerebrosidase enzyme,  
fatty substances accumulate within the  
lysosomes of cells and can impair organ  
function progressively over time. 1,2,4,5

A mutated GBA gene  
leads to insufficient  

production of the  
glucocerebrosidase 

enzyme. 2,6

GBA GENE

GLUCOCEREBROSIDASE 
ENZYME

Please see Important Safety Information throughout and on pages 16–17, and please click here to see the Full Prescribing Information.
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PREVALENCE 
While there are 3 types of Gaucher disease,  
type 1 is the most common, making up 95%  
of all cases. 5,7

HEREDITY 

Type 1 Gaucher disease has an autosomal recessive 
inheritance pattern, which means people can be 
carriers of the genetic mutation without having 
the condition themselves.1,5 Two carriers who have 
children together can pass the genetic mutation on 
to their children – there is a 25% chance of the child 
being born with Gaucher disease.5

DIAGNOSIS
Standard practice for testing for Gaucher disease is 
with an enzyme activity assay. 12,13 A beta-glucosidase 
leukocyte (BGL) test measures the levels of 
the enzyme glucocerebrosidase. Low levels of 
this enzyme are used to indicate a diagnosis of 
Gaucher disease. 1,4,12 

Genetic sequencing can detect specific genetic 
mutations, resulting in Gaucher disease. Genetic  
testing can also identify carriers. 5,13

DNA TEST 

DNA TEST 

ENZYME ASSAY 

TEST
ENZYME ASSAY 

TEST

ENZYME ASSAY 
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in the Ashkenazi Jewish population 
have type 1 Gaucher disease5,9

in the Ashkenazi Jewish population  
are carriers of a Gaucher mutation 10,11

in the general population have  
type 1 Gaucher disease8 
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GAUCHER DISEASE SYMPTOMS 
Gaucher disease is a multi-systemic disease,  
with symptoms manifesting in various organs  
and progressing over time.1,3,5 Symptoms may  
vary from patient to patient.13

COMMON SYMPTOMS 
OF GAUCHER DISEASE

Low red blood  
cell count  

(low hemoglobin 
concentration) 3,13

Low platelet count12,13 Enlarged spleen12,13 Enlarged liver12,13

ANEMIA & 
FATIGUE1,3,12,13

BRUISING & 
BLEEDING12-14

ABDOMINAL DISCOMFORT  
& PAIN12,14

Please see Important Safety Information throughout and on pages 16–17, and please click here to see the Full Prescribing Information.
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HOW IS VPRIV 
DESIGNED 
TO WORK?
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IMPORTANT SAFETY INFORMATION (CONTINUED): Hypersensitivity reactions were the most commonly observed 
adverse reactions in patients treated with VPRIV in clinical studies. Patients were not routinely pre-medicated 
prior to infusion of VPRIV. The most commonly observed symptoms of hypersensitivity reactions were: headache, 
dizziness, hypotension, hypertension, nausea, fatigue/asthenia, and pyrexia.

*Not actual patients

VPRIV IS AN ENZYME  
REPLACEMENT THERAPY 
Enzyme replacement therapy (ERT)  
is a common treatment for type 1  
Gaucher disease. 5,12 ERT is designed to 
work by replacing or supplementing  
the patient’s deficient glucocerebrosidase 
enzyme. 15 ERT, such as VPRIV, is 
administered by an intravenous infusion.16 

VPRIV is indicated for long-term enzyme 
replacement therapy (ERT) for patients  
with Type 1 Gaucher disease.16
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VPRIV is designed to replace or supplement glucocerebrosidase in patients with 
type 1 Gaucher disease. 16 

VPRIV is produced using gene-activation technology in a human cell line. 16,17 It has the same 
amino acid sequence as the naturally occurring human enzyme, glucocerebrosidase.16-18

IMPORTANT SAFETY INFORMATION (CONTINUED): Hypersensitivity reactions in the clinical trials include any event 
considered related to and occurring within up to 24 hours of VPRIV infusion, including one case of anaphylaxis. Generally 
the reactions were mild and, in treatment-naïve patients, onset occurred mostly during the first 6 months of treatment 
and tended to occur less frequently with time. Additional hypersensitivity reactions of chest discomfort, dyspnea, pruritus 
and vomiting have been reported in post-marketing experience. In some cases vomiting can be serious, requiring 
hospitalization and/or drug discontinuation. As with any intravenous protein product, hypersensitivity reactions are possible, 
therefore, appropriate medical support, including personnel adequately trained in cardiopulmonary resuscitative measures 
and access to emergency measures, should be readily available when VPRIV is administered. If anaphylactic or other acute 
reactions occur, immediately discontinue the infusion of VPRIV and initiate the appropriate medical treatment.

GLUCOCEREBROSIDASE

Please see additional Important Safety Information throughout and on pages 16–17, and please click here to see the Full Prescribing Information.
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IMPORTANT SAFETY INFORMATION (CONTINUED): Management of hypersensitivity reactions should be based 
on severity of the reaction, such as slowing the infusion rate, treatment with medications such as antihistamines, 
antipyretics and/or corticosteroids, and/or stopping and resuming treatment with increased infusion time. In cases 
where patients have exhibited symptoms of hypersensitivity to velaglucerase alfa or excipients in the drug product 
or to other enzyme replacement therapy, pre-treatment with antihistamines and/or corticosteroids may prevent 
subsequent reactions.   

Gaucher cells are swollen  
due to the accumulation  
of a fatty substance known  
as glucocerebroside.19,20

VPRIV is designed to bind to,  
and be absorbed into, the cell.  
Once inside the cell, VPRIV  
is intended to break  
down glucocerebroside. 16 

Like the naturally occurring human 
enzyme, VPRIV is designed to break 
down glucocerebroside, helping to 
reduce the amount in the cell . 161 3
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SAFETY AND EFFICACY EVIDENCE FOR VPRIV 
VPRIV was evaluated in terms of safety and efficacy in four clinical trials, including one phase III,  
open-label, long-term extension trial (N=99) in both adult and pediatric patients (aged 4 and older).4,15

IMMUNOGENICITY: Across clinical trials, VPRIV has been shown to have low rates of immunogenicity:  
1 in 54 (2%) of treatment-naïve patients treated with VPRIV developed IgG class antibodies (neutralizing in  
an in vitro assay).16 One additional patient developed IgG antibodies to VPRIV during an extension study.16   

It is unknown if the presence of IgG antibodies to VPRIV is associated with a higher risk of infusion 
reactions. Patients with an immune response to other ERTs who are switching to VPRIV should 
continue to be monitored for antibodies to VPRIV.16 

032 PARALLEL-DOSE-GROUP STUDY: TREATMENT-NAÏVE PATIENTS  
A 12-month, randomized, double-blind, parallel-dose-group study in 25 patients. Treatment-naïve patients 
administered VPRIV, dosed at 60 U/kg every other week, showed improvements vs. baseline in hemoglobin 
concentration (Primary Endpoint), platelet count, and spleen volume (N=12).16,17

039 NON-INFERIORITY STUDY: COMPARISON TO IMIGLUCERASE    
A 9-month, randomized, double-blind, active-controlled (imiglucerase), parallel-group study in 34 
treatment-naïve patients. VPRIV, dosed at 60 U/kg every other week, was non-inferior to imiglucerase, 
dosed at 60 U/kg, in hemoglobin concentration from baseline (N=17).16,21

034 SWITCH STUDY: PATIENTS PREVIOUSLY TREATED WITH IMIGLUCERASE    
A 12-month, open-label, single-arm study of 40 patients switching from imiglucerase to VPRIV. Safety 
results demonstrated that patients could be safely transitioned from imiglucerase to VPRIV. Hemoglobin 
concentration and platelet count in patients administered VPRIV 15–60 U/kg every other week remained 
stable, on average, through 12 months of treatment (N=40).16,22 

 BASELINE16CLINICAL PARAMETER16 PERCENTAGE 
CHANGE17

MEAN CHANGE 
FROM BASELINE (± SE)16

HEMOGLOBIN CONCENTRATION: † 10.6 g/dL 2.4 ± 0.3 23% 

PLATELET COUNT: 97 X 109/L 51 ± 12 66%

SPLEEN VOLUME: 2.9% BW -1.9 ± 0.5 50%

LIVER VOLUME:* 3.6% BW -0.84 ± 0.33 17%
†Primary study endpoint was a change in hemoglobin concentration

*The decrease in liver volume was not statistically significant after adjusting for multiple tests

Please see additional Important Safety Information throughout and on pages 16–17, and please click here to see the Full Prescribing Information.
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044 EXTENSION STUDY: LONG-TERM SAFETY  
A 5-year, open-label, extension study, using all 25 treatment-naïve participants from Study 032 and 32  
of 34 treatment-naïve participants from Study 039, to investigate long-term safety and efficacy of VPRIV.4 

SAFETY RESULTS (PRIMARY ENDPOINT): During the 044 trial, almost all patients experienced an adverse 
event (AE), the majority of which were mild or moderate. The only events that occurred in more than 
one patient were hypertension and headache. Sixteen of 57 patients experienced AEs that were 
deemed possibly or probably related to VPRIV.4 Infusion-related AEs were experienced by six out of 57 
patients.4 Nineteen serious AEs were reported; no serious AE was considered to be related to VPRIV.4 

EFFICACY RESULTS (SECONDARY ENDPOINT):* Trial 044 demonstrated improvements from baseline (before 
the first dose in initial trials) in certain clinical parameters after 24 months of VPRIV treatment in 
previously untreated Gaucher patients.4,16 Clinical parameter improvements were maintained over  
long-term VPRIV treatment (up to ~60 months).4

SAFETY PROFILE OF VPRIV: The most common adverse reactions during clinical studies (in ≥10% of 
patients) were hypersensitivity reactions, headache, dizziness, pyrexia, abdominal pain, back pain, joint 
pain (knee), asthenia/fatigue, activated partial thromboplastin time (aPTT) prolonged, and nausea. The 
safety profile of VPRIV was similar between pediatric patients and adult patients. Adverse reactions more 
commonly seen in pediatric patients compared with adult patients included (>10% difference) rash, aPTT 
prolonged, and pyrexia.16

*Data compiled from two phase III clinical trials and extension study (treatment-naïve patients, N=57)

•  Mean liver volume at baseline:  
 4.029% of body weight 23

•  Mean change from baseline to  
 24 months for patients: -1.206%23

•  Mean platelet count at baseline: 
 108.64 x 109/L23

•  Mean change from baseline to  
 24 months: 87.85 x 109/L23 

reduction in  
liver volume4

27% 
reduction in 

spleen volume4

64% •  Mean spleen volume at baseline:   
 3.847% of body weight23

•  Mean change from baseline to  
 24 months: -2.662%23

•  Mean hemoglobin concentration 
 at baseline: 11.04 g/dL23

•  Mean change from baseline to  
 24 months: 2.75 g/dL23

increase in 
hemoglobin 

concentration4

26% 
increase in  

platelet count4

120% 

Please see additional Important Safety Information throughout and on pages 16–17, and please click here to see the Full Prescribing Information.
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VPRIV 
ADMINISTRATION 
& PATIENT 
SUPPORT 
SERVICES

Please see Important Safety Information throughout and on pages 16–17, and please click here to see the Full Prescribing Information.
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HOW IS VPRIV ADMINISTERED?
VPRIV is administered every other week  
by intravenous infusion, typically taking  
up to 60 minutes. The recommended 
starting dosage for treatment-naïve 
patients aged ≥4 years is based on body 
weight: 60 units/kg. VPRIV is dosed 
according to body weight. It is important 
to assess the patient’s current condition, 
including weight, before each infusion.16

VPRIV can be administered in a  
hospital or at home. 4 VPRIV should be 
administered under the supervision  
of a healthcare professional.

For complete information on VPRIV dosage 
and administration, please see Section 2 
of the full Prescribing Information.

60  
MINUTE 

INFUSION

Please see Important Safety Information throughout and on pages 16–17, and please click here to see the Full Prescribing Information.
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PATIENT SUPPORT SERVICES
Once you decide that VPRIV is the right 
choice for your patient, VPRIV comes 
with a range of support services that help 
facilitate the process of initiating treatment 
for patients.

OnePath is designed to provide 
personalized product support to eligible, 
enrolled patients and their caregivers.

A dedicated Patient Support Manager  
will work one-on-one with the patient  
to help manage a range of product support 
from infusion appointments to resources  
for financial assistance:

• facilitating a benefits investigation

• providing information about financial
assistance options

• coordinating infusion appointments

• working with the specialty pharmacy

• identifying educational materials
and resources

Simply fill in a OnePath Start Form 
with your patient to begin.

Visit vpriv.com to download a OnePath 
Start Form or contact OnePath at  
1-866-888-0660 for any questions.
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PreppedAhead expedites  
infusion preparation:

• It takes a site-of-care time to prepare  
 the infusion for patients

• PreppedAhead provides patients   
 with the option of having the infusion  
 center prepare treatment before   
 patients arrive to save time

• PreppedAhead is only available to   
 eligible patients enrolled in OnePath,  
 and whose site-of-care is enrolled 
 in the PreppedAhead program

 

QUICKSTART
QuickStart can help  
streamline treatment initiation:

• Some insurance plans may require  
 additional paperwork, called a prior  
 authorization, before treatment can 
 be initiated

• QuickStart allows eligible patients 
 to receive their infusion while the prior 
 authorization is still being reviewed,  
 and to receive up to two free doses of  
 VPRIV, if eligible

• Additional terms and conditions apply
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INDICATION 
VPRIV® (velaglucerase alfa) for injection is indicated 
for long-term enzyme replacement therapy (ERT)  
for patients with type 1 Gaucher disease.

IMPORTANT SAFETY INFORMATION 
Hypersensitivity reactions, including anaphylaxis, 
have occurred. The most serious adverse 
reactions in patients treated with VPRIV were 
hypersensitivity reactions.

Hypersensitivity reactions were the most commonly 
observed adverse reactions in patients treated with 
VPRIV in clinical studies. Patients were not routinely 
pre-medicated prior to infusion of VPRIV. The most 
commonly observed symptoms of hypersensitivity 
reactions were: headache, dizziness, hypotension, 
hypertension, nausea, fatigue/asthenia, and 
pyrexia. Hypersensitivity reactions in the clinical 
trials include any event considered related to and 
occurring within up to 24 hours of VPRIV infusion, 
including one case of anaphylaxis. Generally the 
reactions were mild and, in treatment-naïve patients, 
onset occurred mostly during the first 6 months 
of treatment and tended to occur less frequently 
with time. Additional hypersensitivity reactions of 
chest discomfort, dyspnea, pruritus and vomiting 
have been reported in post-marketing experience. 
In some cases vomiting can be serious, requiring 
hospitalization and/or drug discontinuation. 

As with any intravenous protein product, 
hypersensitivity reactions are possible, therefore, 
appropriate medical support, including personnel 
adequately trained in cardiopulmonary 
resuscitative measures and access to emergency 
measures, should be readily available when 
VPRIV is administered. If anaphylactic or other 
acute reactions occur, immediately discontinue 
the infusion of VPRIV and initiate the appropriate 
medical treatment.

Management of hypersensitivity reactions should 
be based on severity of the reaction, such 
as slowing the infusion rate, treatment with 
medications such as antihistamines, antipyretics 
and/or corticosteroids, and/or stopping and 
resuming treatment with increased infusion 
time. In cases where patients have exhibited 
symptoms of hypersensitivity to velaglucerase 
alfa or excipients in the drug product or to other 
enzyme replacement therapy, pre-treatment with 
antihistamines and/or corticosteroids may prevent 
subsequent reactions.

Please see additional Important Safety Information on page 17, and please click here to see the Full Prescribing Information.
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IMPORTANT SAFETY INFORMATION 
(CONTINUED) 
The most common adverse reactions during 
clinical studies (in ≥10% of patients) were
hypersensitivity reactions, headache, dizziness, 
abdominal pain, nausea, back pain, joint pain, 
prolonged activated partial thromboplastin time 
(aPTT), fatigue/asthenia, and pyrexia. In clinical 
studies, the overall frequency of adverse events 
was generally higher in the population naïve to 
enzyme replacement therapy (ERT) than in the 
population switched from imiglucerase to VPRIV.

The safety and efficacy profiles were similar 
in pediatric (ages 4 to 17) and adult patients. 
The safety of VPRIV has not been established in 
patients under 4 years of age. Adverse reactions 
more commonly seen in pediatric patients 
compared to adult patients include (>10%
difference): rash, prolonged aPTT, and pyrexia.

The adverse reaction profile in elderly patients 
was consistent with that previously observed 
across pediatric and adult patients. In general, 
dose selection for an elderly patient should 
be approached cautiously, considering  
comorbid conditions. As with all therapeutic 
proteins, there is a potential for immunogenicity. 
In clinical studies, 1 of 54 (2%) enzyme treatment-
naïve patients treated with VPRIV developed IgG 
class antibodies (neutralizing in an in vitro assay). 
One additional patient developed IgG antibodies 
to VPRIV during an extension study. It is unknown 
if the presence of IgG antibodies to VPRIV is 
associated with a higher risk of infusion reactions. 
Patients with an immune response to other ERTs 
who are switching to VPRIV should continue  
to be monitored for antibodies to VPRIV.

Please click here to see Full Prescribing Information. 

To report SUSPECTED ADVERSE REACTIONS, contact Medical Information at  
1-866-888-0660, option 2 or FDA at 1-800-FDA-1088 or www.fda.gov/medwatch. 
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