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Background:

Eliglustat, a potent and specific inhibitor of glucosylceramide synthase acts as substrate reduction therapy

(SRT) and is approved for the long-term treatment of adult Gaucher disease type 1 (GD1) patients, who are

CYP2D6 poor, intermediate, or extensive metabolisers.

Aims:

To report post-authorization, real-world data on long-term safety and utilization of eliglustat from safety sub-

registry of the International Collaborative Gaucher Group (ICGG) Gaucher Registry in adult GD1 patients

enrolled as of December 30, 2022.

Methods:

Overall, 166 patients treated with eliglustat (n=110) and imiglucerase (n=56) were enrolled; since treatment

could be changed, 127 and 63 patients received at least one dose of eliglustat and imiglucerase, respectively.

For eliglustat and imiglucerase treatments, 122 (96.1%) and 58 (92.1%) patients respectively had one

treatment episode.

Results:

For any exposure, 87 (68.5%) patients on eliglustat and 30 (47.6%) patients on imiglucerase reported at least

one adverse event (AE). The exposure-adjusted incidence rate (IR) of AEs for eliglustat and imiglucerase was

0.440 (197.8 patient-years at risk) and 0.286 (105.0 patient-years at risk) respectively (Table 1).
Musculoskeletal and connective tissue disorders (eliglustat: arthralgia, bone pain; imiglucerase: arthralgia, back

pain) were the most common AEs reported with both the treatments (eliglustat, 25.2%, [IR: 0.096];

imiglucerase, 14.3% [IR: 0.060]). Exposure-adjusted IR of serious AEs was 24 events in 13 participants (0.034)
for eliglustat and 5 events in 3 participants (0.018) for imiglucerase (Table 1). Eliglustat-related AEs were

reported in 25 (19.7%) patients with gastrointestinal disorders (16 [12.6%]) being the most frequent.

Imiglucerase-related AEs, reported in 2 (3.2%) patients were anaphylactic reaction, drug hypersensitivity,

dizziness, paraesthesia, and infusion site extravasation, none appeared in >1 patient. One death was reported

on eliglustat treatment due to Covid-19 pneumonia. Compliance/adherence of HCPs to eliglustat was >96%.

Summary/Conclusion: Eliglustat was well-tolerated by GD1 patients in real-world and safety profile was

consistent with that observed during clinical development.

Table 1. Exposure-adjusted incidence rate of AEs and SAEs for any eliglustat and imiglucerase treatments
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