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Coverage Rationale 

<Please refer to Medical Benefit Plan Sponsor for preferred medications. Preferred products may be 
updated and therefore subject to change>. 

Gaucher Disease 
For coverage of Cerezyme (imiglucerase for injection) for the treatment of Type 1 Gaucher disease the following will be 
required:  

• Diagnosis of Type 1 Gaucher disease and
• Patient has evidence of symptomatic disease (e.g.: moderate to severe anemia, thrombocytopenia, bone

disease, hepatomegaly, or splenomegaly)

For coverage of Cerezyme (imiglucerase for injection) for the treatment of Type 3 Gaucher disease the following will be 
required: 

• Diagnosis of Type 3 Gaucher disease and
• Presence of a non-central nervous system (CNS) manifestation (e.g., moderate to severe anemia,

thrombocytopenia, bone disease, hepatomegaly, or splenomegaly)

For coverage of Elelyso (taliglucerase alfa for injection) for the treatment of Type 1 Gaucher disease the following will be 
required: 

• Diagnosis of Type 1 Gaucher disease and
• Patient has evidence of symptomatic disease (e.g.: moderate to severe anemia, thrombocytopenia, bone

disease, hepatomegaly, or splenomegaly) and

Related Policies 

• n/a
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• Patient is 4 years of age or older 
 
For coverage of VPRIV (velaglucerase alfa for injection) for the treatment of Type 1 Gaucher disease the following will be 
required:  

• Diagnosis of Type 1 Gaucher disease and 
• Patient has evidence of symptomatic disease (e.g.: moderate to severe anemia, thrombocytopenia, bone 

disease, hepatomegaly, or splenomegaly) and 
• Patient is 4 years of age or older 

 
Applicable Codes 
The following list(s) of procedure and/or diagnosis codes is provided for reference purposes only and may not be all 
inclusive. Listing of a code in this policy does not imply that the service described by the code is a covered or non-
covered health service. Benefit coverage for health services is determined by the member specific benefit plan 
document and applicable laws that may require coverage for a specific service. The inclusion of a code does not imply 
any right to reimbursement or guarantee claim payment. Other Policies and Guidelines may apply. 
 

HCPCS Code Description 

J1786 Injection, imiglucerase, 10 units 
J3060 Injection, taliglucerase alfa, 10 units 
J3385 Injection, velaglucerase alfa, 100 units 

 

ICD-10 Code Description 

E75.22 Gaucher disease 
 

Background 
Gaucher disease is an inherited recessive lysosomal storage disorder caused by a deficiency of the lysosomal enzyme, 
glucocerebrosidase (also known as glucosylceramidase or acid beta-glucosidase), caused by mutations in the GBA1 gene 
(Biegstraaten et al 2018, Hughes & Sidransky 2024, National Organization for Rare Disorders [NORD] 2020). The 
prevalence of Gaucher disease in the United States (U.S.) is approximately 6000 individuals and has been estimated to 
affect 1 in 40,000 to 60,000 individuals globally. Gaucher disease is most prevalent in the Ashkenazi Jewish population 
with an estimated incidence of 1 in every 450 live births (Biegstraaten et al 2018, Kaplan et al 2013, NORD 2020). 
 
There are 3 principal types of Gaucher disease (Type 1 [GD1], Type 2 [GD2] and type Type [GD3]), characterized by 
different clinical manifestations (hematological, skeletal, visceral, neurological, and other organ systems), age of onset, 
progression, and life expectancies. The 3 types are thought to represent a continuum from severely affected babies to 
older adults with mild or no clinical manifestations (Biegstraaten et al 2018, Hughes & Sidransky 2024). 
 
Type 1 Gaucher disease is the most common subtype, accounting for more than 90% of all cases, and is  
characterized by systemic manifestations without primary central nervous system involvement (non-neuronopathic). 
Type 2 Gaucher disease (rapid/acute neuronopathic) is characterized by severe early neurologic manifestations (acute 
neuronopathic) with death usually occurring before 2 years of age. Type 3 Gaucher disease (chronic/subacute 
neuronopathic) is characterized by subacute neurologic symptoms (chronic neuronopathic) and systemic manifestations. 
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Clinical Evidence 
 
Cerezyme (imiglucerase)  
 
Type 1 Gaucher disease 
The comparable efficacy of Ceredase (alglucerase; discontinued) 60 Units(U)/kg every 2 weeks (high dose, n = 15) vs. 
imiglucerase (n = 15) was evaluated in a 9 month, parallel-group (PG), double-blind (DB), randomized controlled trial (RCT) 
in patients 12 to 69 years of age with mild GD1 and intact, enlarged spleen (> 0.2% of body weight) and hemoglobin ≥ 1 
g/dL less than the lower limit of normal (Grabowski et al 1995). 

• Note: Alglucerase is a macrophage-targeted placentally-derived human glucocerebrosidase, which became 
available in 1991 and has since been withdrawn from the U.S. market. Imiglucerase is its recombinant successor 
(available since 1994) (Drugs@FDA 2026, Kaplan et al 2013, Purple Book: Database of Licensed Biological Products 
2026). 

• Primary efficacy endpoints were improvement in hemoglobin concentrations and platelet count, plus hepatic and 
splenic volume changes.  

• There were no significant differences between the 2 treatments in key clinical parameters (p > 0.2; analysis of 
variance).  

• Treatment with alglucerase and imiglucerase significantly increased hemoglobin levels by 1.6 g/dL and 1.82 g/dL 
at month 6, and 2.28 g/dL and 2.54 g/dL at month 9, respectively, from a baseline hemoglobin level of 10.7 g/dL. 

• Approximately half of the patients in each group had increases in platelet counts of 20% and 40% or more during 
the 6-and 9-month treatment periods, respectively, which did not differ between the 2 drugs. 

• Visceral organ changes did not differ between the treatment groups. Overall reductions in hepatic volume were 
approximately 12.4% and 19% at 6 and 9 months, respectively, and overall reductions in splenic volume were 
34.7% and 44.6% at months 6 and 9, respectively (p > 0.2 for both measures; analysis of variance).  

• Anti-glucocerebrosidase antibodies developed in 3 patients receiving imiglucerase and in 6 patients receiving 
alglucerase over the course of the study. Patients in the imiglucerase group developed antibodies by 3 to 6 
months.  

• Bone x-rays showed improvements in cortical thickness and lucencies in 7 of 11 imiglucerase-treated patients 
(Cerezyme prescribing information 2025). 

• While this comparative study demonstrated therapeutic similarity of imiglucerase and alglucerase, it was not 
powered to show equivalence and was not designed to demonstrate the effectiveness of ERT. Nonetheless, based 
on laboratory results, both imiglucerase and alglucerase may be considered equivalent and to exert a class effect 
(Connock et al 2006).  

• In an extension study (RC 92-0501), 29 patients continued treatment for a total duration of 24 months. Patients 
were unblinded at 9 months and allowed to cross-over to imiglucerase treatment. At 24 months, mean increase 
in hemoglobin was 2.4 g/dL, mean increase in platelet count was 403 ×103/mL, and mean change in liver and spleen 
volume was -20% and -57%, respectively (Cerezyme prescribing information 2025). 

 
The effect of long-term alglucerase/imiglucerase treatment on hematological, visceral, and bone manifestations of GD1 
were analyzed in a large cohort of non-splenectomized (n = 557) and splenectomized (n = 200) patients with GD1 enrolled 
in the International Collaborative Gaucher Group (ICGG) Gaucher Registry with 10 years of follow-up (Weinreb et al 2013). 

• At baseline, splenectomized vs. non-splenectomized patients had lower percentages of anemia and 
thrombocytopenia (26.0% vs 42.8% and 14.2% vs 76.3%, respectively), similar percentages of moderate or severe 
hepatomegaly (81.2% vs 80.0%, respectively), and higher percentages of bone pain and bone crises (88.9% vs 
52.4% and 38.3% vs 16.0%, respectively). 

• Ten years of imiglucerase treatment resulted in sustainable and significant (p < 0.05) improvements in all GD1 
parameters in both splenectomized and non-splenectomized patients, including improvements in mean 
hemoglobin levels, platelet count, liver, and spleen (non-splenectomized) volumes, and bone crises.  
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An analysis of an international cohort of data from the ICGG Gaucher Registry evaluated the effects of long-term ERT with 
alglucerase (discontinued) or imiglucerase in 884 children over an 8-year period (Andersson et al 2008). 

• Anemia was present in > 50% of patients at baseline and resolved for all patients after 8 years of treatment. At 
baseline, > 50% of patients had platelet counts of <100 000/mm3, and > 95% had platelet counts above this level 
after 8 years of treatment. Liver and spleen volumes also decreased over 8 years of treatment.  

• At baseline, the median height z-score for the study population was -1.4; after 8 years of treatment, the median 
height approximated the median value for the normal population.  

• The mean bone mineral density (BMD) z-score was -0.34 at baseline, and values normalized within 6.6 years of 
treatment.  

• For bone crises, 17% of patients reported a bone crisis before treatment and in the first 2 years of treatment; no 
bone crises were reported after 2 years of ERT. A total of 2.5% of patients did not experience bone crises before 
ERT and had a crisis after treatment initiation. 

• The authors concluded that within 8 years of ERT, most clinical parameters studied became normal or nearly 
normal. 

 
Type 3 Gaucher disease 
The efficacy of imiglucerase for the treatment of non-CNS manifestations of Type 1 and Type 3 Gaucher disease was 
assessed in Study 3, an observational study, using data from the International Collaborative Gaucher Group (ICGG) 
Gaucher Disease Registry (NCT00358943). (Cerezyme prescribing information 2025). 

• Study 3 included patients with Type 1 or Type 3 Gaucher disease who were treated with imiglucerase as initial 
therapy with an index clinical assessment and one or more follow-up clinical assessments. Study 3 was a baseline-
controlled analysis in patients with Type 1 Gaucher disease (19 weeks to 87 years of age) and patients with Type 
3 Gaucher disease (7 weeks to 54 years of age) who received imiglucerase intravenously as prescribed by their 
physicians (initiated treatment between 1992–2021).  

• After approximately two years (1 to 3 years) of imiglucerase treatment in patients with Type 1 and 3 Gaucher 
disease, mean changes from baseline in the following measures showed improvement: hemoglobin, platelet 
count, liver volume, spleen volume, and height Z-score. 

o Among 1,052 Type 1 Gaucher disease patients, mean baseline hemoglobin was 11.8 g/dL and mean 
increase from baseline was 1.5 g/dL (95% CI: 1.4, 1.5). 

o Among 1,053 Type 1 Gaucher disease patients, mean baseline platelet count was 128×103 /mm3 and mean 
increase from baseline was 64×103/mm3 (95% CI: 59.6, 67.9). 

o Among 118 Type 3 Gaucher disease patients, mean baseline hemoglobin levels were 10 g/dL and mean 
increase from baseline was 1.8 g/dL (95% CI: 1.5, 2.1). 

o Among 116 Type 3 Gaucher disease patients, mean baseline platelet count was 149×103/mm3 and mean 
increase from baseline was 105×103/mm3 (95% CI: 87.4, 122.4). 

• The 2-year summaries include measurements within 1 to 3 years after treatment initiation due to the lack of 
predefined data collection timepoints in the registry. 

 
Elelyso (taliglucerase alfa) 
 
Type 1 Gaucher disease 
The efficacy and safety of taliglucerase alfa were assessed in a 9-month Phase 3, DB, multi-center (MC), PG, RCT in 31 
treatment-naïve adults with GD1 and Gaucher disease-related enlarged spleens (> 8 times normal) and 
thrombocytopenia. Patients were randomized to treatment with taliglucerase alfa 30 U/kg body weight per infusion (n = 
15) or 60 U/kg body weight per infusion (n = 16) every 2 weeks for a total of 20 intravenous (IV) infusions (no placebo 
arm was included due to ethical reasons, including the shortage of another Gaucher disease ERT) (Zimran et al 2011).  

• The primary efficacy endpoint of reduction in spleen volume at month 9 was achieved in both groups. The 
taliglucerase alfa 30 U/kg arm achieved a reduction of 26.9% (95% confidence interval [CI], -31.9 to -21.8; p < 
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0.0001), and the 60 U/kg arm achieved a reduction of 38.0% (95% CI, -43.4 to -32.8; p < 0.0001), with a 
statistically significant difference between treatment groups (95% CI, 1.38 to 15.67; p = 0.021).  

• Hemoglobin levels and liver volume demonstrated statistically significant improvement in both groups at 6 and 9 
months. 

o Mean hemoglobin levels increased by 1.6 g/dL in the 30 U/kg group (95% CI, 0.3 to 3.5; p = 0.001) and 
2.2 g/dL in the 60 U/kg group (95% CI, 0.6 to 3.8; p < 0.0001) at month 9, with no statistically significant 
differences observed between dose groups observed at 6 or 9 months.  

o For liver volume, statistically significant reductions were noted in both groups: 10.5% (95% CI, -17.0 to -
4.0) in the 30 U/kg group (p = 0.004) and 11.1% (95% CI, -15.0 to -7.4) in the 60 U/kg group (p < 0.0001) 
at month 9. No statistically significant differences were observed between the dose groups at 6 or 9 
months.  

o For platelet counts, improvements were seen in both dose groups at 6 and 9 months but only results 
from the 60 U/kg group achieved the pre-specified α-level of statistical significance at month 9 with a 
mean increase of 41,494/mm3 (95% CI, 17,658 to 65,330; p = 0.003). There was a statistically significant 
difference in platelet response between groups at month 9 (p = 0.042). 

• A total of 23 patients completed 36 months of treatment with taliglucerase alfa (Zimran et al 2016). Both 
taliglucerase alfa doses resulted in mean decreases in spleen and liver volumes with mean increases in 
hemoglobin concentrations and platelet counts. 

 
A 12-month, Phase 3B, DB, MC RCT evaluated the safety and efficacy of taliglucerase alfa 30 U/kg (n = 6) or 60 U/kg (n = 
5) administered every 2 weeks evaluated in 9 treatment-naïve pediatric patients 2 to < 18 years of age with GD1 (Zimran 
et al 2015). The dose was calculated by body weight and then rounded up to next full vial, with an average dose of 34.7 
U/kg for the 30 U/kg group, and 63.7 U/kg for the 60 U/kg group.  

• Median hemoglobin levels increased by 12.2% and 14.2%, with absolute changes of 1.4 g/dL and 1.6 g/dL, 
respectively.  

• After 12 months, spleen and liver volumes were reduced from baseline in both dose groups.  
• Platelet counts improved by 30.9% and 73.7% in the 30 U/kg and 60 U/kg dose groups.  
• Most adverse events (AEs) were mild to moderate, transient, and not related to treatment. One patient 

experienced gastroenteritis requiring hospitalization for rehydration on the first infusion visit; however, the 
patient continued on treatment with intermittent antihistamine use. 

• A MC extension study included 15 pediatric patients with GD1, with 10 treatment naïve patients who continued 
from the above study by Zimran et al 2015, and 5 patients who switched from imiglucerase (Zimran et al 2018). 
Patients received taliglucerase alfa 30 U/kg or 60 U/kg or the same dose previously treated with imiglucerase 
every other week.  

o In treatment-naïve patients, patients treated with taliglucerase alfa 30 and 60 U/kg, respectively, had 
reduced mean spleen volume (-18.6 multiples of normal [MN] and -26.0 MN), liver volume (-0.8 MN and 
0.9 MN), and chitotriosidase activity (-72.7% and -84.4%), and increased mean hemoglobin (+2.0 g/dL 
and +2.3 g/dL) and mean platelet count (+38,200/mm3 and +138,250/mm3 ) from baseline through 36 
total months of treatment.  

o In patients previously treated with imiglucerase, the spleen and liver volumes and hematological 
parameters remained stable through 33 months of taliglucerase alfa therapy.  

o AEs included cough, headache, upper respiratory tract infection, abdominal pain, Dengue fever, 
diarrhea, lymphedema, nasopharyngitis, and pain in extremity. 
 

The efficacy and safety of switching from imiglucerase to taliglucerase alfa were evaluated in 31 patients (26 adult and 5 
pediatric patients) with GD1 who were stable on imiglucerase and switched to taliglucerase alfa in a 9-month, Phase 3, 
MC, open-label (OL) study. Imiglucerase was discontinued, and taliglucerase alfa was administered every other week at 
the same number of units as each patient's previous imiglucerase dose, with dosage adjustment allowed during the 
study in order to maintain clinical stability (Pastores et al 2014).  
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• The main efficacy outcome was clinical stability during treatment over 9 months based on clinical parameters of 
platelet counts, hemoglobin concentration, spleen and liver volumes.  

• Mean baseline values for the overall population were within normal range for all clinical parameters except for 
mean spleen volume, which was 822 mL or 1.1% of body weight or 5.5 MN volume.  

• Most patients remained stable with regards to the main disease parameters, with the following exceptions: 4 of 
28 patients experienced clinically significant deterioration in 1 of the 4 clinical parameters, with 1 patient who 
experienced spleen enlargement > 20%, 1 patient who experienced liver enlargement > 10%, and 2 patients who 
experienced decreases of > 20% in platelet count. One of the patients stabilized the platelet count after the 
taliglucerase alfa dose was increased from 9.5 U/kg to 19 U/kg.  

• All 25 patients who had completed 9 months of treatment had stable hemoglobin and platelet counts within 
15% of baseline value at the end of the study.  

• The impact of immunogenicity on efficacy was not clear. There did not appear to be evidence of increased safety 
concerns in patients switched from imiglucerase to taliglucerase alfa.  

• In an extension study of patients who had switched from imiglucerase, 18 patients received ≥ 1 dose of 
taliglucerase alfa and 10 patients completed 36 total months of therapy (Pastores et al 2016).  

o In patients who completed 36 months of taliglucerase alfa treatment, hemoglobin concentration and 
platelet counts were unchanged from baseline through 36 months of taliglucerase alfa therapy. Spleen 
and liver volumes remained unchanged or decreased through 36 months of therapy. A total of 4 
patients had anti-taliglucerase alfa antibodies detected at ≥ 1 study visit. 
 

A MC, OL, expanded-access study evaluated the safety and efficacy of taliglucerase alfa in 58 adults with GD1 for up to 
33 months (Kuter et al 2020). 

• A total of 51 previously-treated patients were treated with taliglucerase alfa for 9 months at a dose equivalent 
to their previous imiglucerase dose; these patients were offered treatment for up to 33 months. An amendment 
allowed for the addition of 7 treatment-naïve patients in the study; 36 patients completed the study.  

• In previously treated patients, increases from baseline to last follow-up were observed for mean ± standard 
error of the mean (SE) hemoglobin levels (13.0 ± 0.3 g/dL to 13.4 ± 0.2 g/dL) and platelet counts (179,242 ± 
15,344/mm3 to 215,242 ± 17,867/mm3); results were similar in treatment-naïve patients. 

• Most AEs were mild or moderate; treatment-related AEs were mild and transient.  
 
VPRIV (velaglucerase alfa) 
 
Type 1 Gaucher disease 
The safety and efficacy of velaglucerase alfa administered at 60 U/kg every other week were established in 3 pivotal clinical 
trials (Studies I, II, and III) and an open-label extension trial (Study IV), with a total of 99 patients with GD1. 
 
Studies I and II were Phase 3, multinational, DB, PG, RCTs in treatment-naïve patients (ie, patients who had not previously 
received previous ERT [Study I] or had not received ERT within the previous 30 months [Study II]) (FDA Summary review 
[VPRIV] 2010). 
 
Study I included 25 anemic patients ≥ 4 years of age (range, 4 to 62 years of age) who were randomized to receive 
velaglucerase alfa 45 U/kg (n = 13) or 60 U/kg (n = 12) every other week for 12 months (Gonzalez et al 2013). 

• In the 60 U/kg treatment group, mean hemoglobin concentration increased from baseline by 2.43 g/dL (95% CI, 
1.72 to 3.14; p < 0.001) and the mean percentage change of hemoglobin was 23.3% (95% CI, 15.8 to 30.7) at 12 
months. With 45 U/kg, the mean hemoglobin concentration increased from baseline by 2.44 g/dL (95% CI, 1.49 to 
3.39; p < 0.001) with a mean percentage change from baseline of 23.8% (95% CI, 13.7 to 33.9) at 12 months. 

• At 12 months, the mean platelet counts increased from baseline in both treatment groups, with mean absolute 
changes from baseline of 50.9 × 109/L (95% CI, 24.0 to 77.8; p = 0.002) and 40.9 × 109/L (95% CI, 11.2 to 70.6; p = 
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0.01) in the 60 U/kg and 45 U/kg groups, respectively, and mean percentage changes from baseline of 65.9% (95% 
CI, 28.7 to 103.2) and 66.4% (95% CI, 14.5 to 118.3) for the 60 U/kg and 45 U/kg groups, respectively.  

• Mean spleen and liver volumes decreased from baseline to 12 months for both treatment groups.  
o For the 60 U/kg group, mean spleen volume decreased by 50.4% (95% CI, -62.1 to -38.6), from a median 

value of 14.0 MN to 5.8 MN (p = 0.003). For the 45 U/kg group, mean spleen volume decreased by 39.9% 
(95% CI, -51.9 to -27.9), from a median value of 14.5 MN to 9.5 MN (p = 0.009).  

o For the 60 U/kg group, mean liver volume decreased by 17.0% (95% CI, -27.0 to -7.0), from a median value 
of 1.5 MN to 1.2 MN (p = 0.03). For the 45 U/kg group, mean liver volume decreased by 6.2% (95% CI, -
18.1 to 5.6), from a median value of 1.4 MN to 1.2 MN (p = 0.31). Based on the multiple testing strategy, 
the results for the 60 U/kg group were not statistically significant.  

• The most common AEs, reported in ≥ 20% of patients, included headache, nasopharyngitis, traumatic injury (non-
site specific), arthralgia, cough, pyrexia, dizziness, influenza, nasal congestion, vomiting, bone pain, and prolonged 
activated partial thromboplastin time. 

 
Study II was a 9-month active-controlled (imiglucerase) trial in 34 patients ≥ 4 years of age (range, 3 to 73 years of age) 
with Gaucher disease-related anemia and either thrombocytopenia or organomegaly (Ben Turkia et al 2013). Patients 
were randomized to receive velaglucerase alfa 60 U/kg (n = 17) or imiglucerase 60 U/kg (n = 17) every other week. 

• After 9 months, mean hemoglobin concentration increased from baseline by 1.6 g/dL in patients treated 
velaglucerase alfa. The treatment difference in mean change from baseline to 9 months (velaglucerase alfa - 
imiglucerase) was 0.135 g/dL ± 0.4. In the non-inferiority analysis, the lower bound of the 97.5% one-sided CI was 
-0.6 g/dL in the intention-to-treat population (n = 34); the predefined non-inferiority margin was -1 g/dL and 
therefore, non-inferiority was demonstrated (Ben Turkia et al 2013, FDA Summary review [VPRIV] 2010). 

• There were no statistically significant differences in the secondary endpoints (i.e., included difference in changes 
from baseline between treatment groups in mean platelet count, and spleen and liver volumes) (Ben Turkia et al 
2013) 

• No patient treated with velaglucerase alfa developed antibodies to either drug, whereas 4 patients (23.5%) 
treated with imiglucerase developed immunoglobulin G (IgG) antibodies to imiglucerase, which were cross-
reactive with velaglucerase alfa in 1 patient (Ben Turkia et al 2013). 

• Most AEs were mild to moderate (Ben Turkia et al 2013). 
 

In both Studies I and II, analysis of age and gender subgroups did not identify differences in response to velaglucerase alfa 
among these subgroups. The number of non-white patients in these studies was too small to adequately assess any 
difference in effects by race. 
 
Study III was a 12-month, Phase 2/3, multinational, OL, single-arm trial in 40 patients ≥ 9 years of age (range, 9 to 71 years 
of age) who had been receiving imiglucerase therapy at doses ranging from 15 to 60 U/kg for a minimum of 30 consecutive 
months. Treatment with imiglucerase was discontinued, and velaglucerase alfa was administered every other week at the 
same number of units as the patient's previous imiglucerase dose. Adjustment of dosage was allowed by study criteria if 
needed in order to maintain clinical parameters (Elstein et al 2015). 

• On average, hemoglobin concentrations and platelet counts remained stable throughout 12 months of 
velaglucerase alfa treatment. At 12 months, the median hemoglobin concentration was 13.5 g/dL (range, 10.8 to 
16.1) vs the baseline of 13.8 g/dL (range, 10.4 to 16.5), and the median platelet count was 174 × 109/L (range, 24 
to 408) vs the baseline of 162 × 109/L (range, 29 to 399).  

• No patient required dosage adjustment during the 12-month treatment period. 
• The most common drug-related AEs were fatigue and bone pain. Two patients, both treated with velaglucerase 

alfa 15 U/kg, discontinued the study after receiving ≥ full or partial dose of velaglucerase alfa: 1 due to an 
anaphylactic reaction and 1 due to lack of improvement at week 31 (FDA Medical review [VPRIV] 2010). 
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The long-term safety of VPRIV was assessed in Study IV (NCT00635427), an open-label extension trial in a total of 93 
patients with Type 1 Gaucher disease ages 3 years and older. Patients who had completed Studies I to III were eligible to 
participate in Study IV.  

• In Studies I through IV, VPRIV was administered intravenously over 60 minutes at a maximum dose of 60 Units/kg 
every other week. Doses above 60 Units/kg were not studied in these trials. In patients treated with velaglucerase 
alfa, treatment-naïve patients (from Studies I and II) continued to show improvements in clinical parameters 
(hemoglobin concentration, platelet count, liver and spleen volumes), and patients previously treated with 
imiglucerase who switched to velaglucerase alfa (from Study III) maintained stability in clinical parameters 
(hemoglobin concentration, platelet count, liver and spleen volumes) vs baseline for up to 60 months of treatment 
with ERT (Clinicaltrials.gov Web site, VPRIV prescribing information 2024). 

 
Clinical Guidelines: 
 
Revised recommendations for the management of Gaucher disease in children (Kaplan et al 2013) 

• According to the recommendations, every child and adolescent with symptomatic Gaucher disease should be 
treated with regular intravenous infusions of enzyme replacement therapy. There is no evidence that enzyme 
replacement therapy, even at high doses, can prevent or slow neurological progression in patients with Type 2 
or Type 3 Gaucher disease.  

• As enzyme replacement therapy is not recommended for Type 2 Gaucher disease, management should be 
focused on supportive care. For children with Type 3 Gaucher disease, enzyme replacement therapy is 
recommended to ameliorate the severe visceral manifestations 

 
An update to The Paediatric Gaucher Disease in England: Guidelines for Assessment, Monitoring, and Enzyme  
Replacement Therapy was released in 2012 (Vellodi et al 2012). 

• All children with Types I and III Gaucher disease should commence treatment with enzyme replacement therapy. 
Visceral disease in type III GD responds well, and so these children should be offered ERT. There is no evidence 
that the neurological features in patients with type II (neuronopathic Gaucher disease) show any response to 
ERT and therefore it should not be offered.  

 
U.S. Food and Drug Administration (FDA) 

This section is to be used for informational purposes only. FDA approval alone is not a basis for coverage. 

VPRIV (velaglucerase alfa)  is a hydrolytic lysosomal glucocerebroside-specific enzyme indicated for long-term enzyme 
replacement therapy (ERT) for patients with Type 1 Gaucher disease. 
 
Cerezyme (imiglucerase) is a hydrolytic lysosomal glucocerebroside-specific enzyme indicated for treatment of non-
central nervous system (CNS) manifestations of Type 1 or Type 3 Gaucher disease in adults and pediatric patients. 

Elelyso (taliglucerase alfa) is a hydrolytic lysosomal glucocerebroside-specific enzyme indicated for treatment of patients 
4 years of age and older with a confirmed diagnosis of Type 1 Gaucher disease. 
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Date Summary of Changes 

04/16/2025  Approved by OptumRx P&T Committee 
03/18/2026 Annual Review. Updates made to include coverage for Cerezyme for Type 3 Gaucher. Updated 

background and references. 

Instructions for Use 

This Medical Benefit Drug Policy provides assistance in interpreting standard benefit plans. When deciding coverage, the 
member specific benefit plan document must be referenced as the terms of the member specific benefit plan may differ 
from the standard plan. In the event of a conflict, the member specific benefit plan document governs. Before using this 
policy, please check the member specific benefit plan document and any applicable federal or state mandates. The 
insurance reserves the right to modify its Policies and Guidelines as necessary. This Medical Benefit Drug Policy is 
provided for informational purposes. It does not constitute medical advice. 

OptumRx may also use tools developed by third parties to assist us in administering health benefits. OptumRx Medical 
Benefit Drug Policies are intended to be used in connection with the independent professional medical judgment of a 
qualified health care provider and do not constitute the practice of medicine or medical advice. 
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