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Medical expenses and care pathways of patients with Pompe receiving myozyme:  

An observational study based on the French national healthcare database

BACKGROUND

OBJECTIVES

CONCLUSION

The objective of this study is to identify and describe the healthcare resources

consumed by patients with Pompe disease receiving Myozyme® in France.

▪ This French national healthcare database analysis of patients with Pompe

disease treated at least once by myozyme® in 2022 identified 154 patients in

2022 : 24 with IOPD and 130 with LOPD.

▪ With an average of 72 medical or paramedical consultations per year and

49 days of hospitalization in 2022, the clinical burden imposed by Pompe

disease is substantial, yet essential for patient care.
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Pompe disease, also known as glycogen storage disease type II, is a rare and

severe autosomal recessive multisystem disorder caused by a deficiency in

the lysosomal enzyme acid α-glucosidase (GAA), which is responsible for

breaking down glycogen. The lack of GAA leads to the build-up of glycogen

within lysosomes, particularly in skeletal and cardiac muscle cells. The clinical

presentation of Pompe disease spans from a swiftly fatal infantile form to a

more gradually progressing adult form. Over time, disease advancement

often extends across several decades, with most patients ultimately needing

wheelchair assistance or respiratory support.

Since 2006, enzyme replacement therapy (ERT) using a recombinant

human GAA (alglucosidase alfa, Myozyme®) is available for all patients with

Pompe disease in Europe and in the USA.

METHODS

This observational retrospective study on individual-level

medical expenditures used data from the National Health

Data System (SNDS). The SNDS includes demographic

information and data on healthcare resource utilization both

in the community and across all hospitals and healthcare

facilities in France.

Data 

source

Study

population

As Myozyme® is used exclusively to treat patients with

Pompe disease, the extraction population included all

patients born before January 1, 2022, who were hospitalized

and received at least one infusion of Myozyme® in France in

2022. As of January 1, 2022, all patients under the age of 15

were considered to have classic infantile-onset Pompe

disease (IOPD), while all others were considered to have late-

onset Pompe disease (LOPD).

RESULTS

In the SNDS database, 155 patients were identified for Myozyme administration in France in

2022. One patient was excluded due to a birth date after January 1, 2022.

PATIENT’S CARACTERICTICS

IOPD LOPD
N

33.3%♀♂66.7%

24 130

Sex 57.7%♀♂42.3%

Age (in years)

Median age

6 years old

min

0

max 

15Q25

4

Q75

10

Mean

7

Median age

55 years old

min

17

max 

90
Q25

45
Q75

68

Mean

55

Dependancy on 

medical devices †

Ventilator

dependance

29.2%

7 patients

Wheelchair

dependance

16.7%

4 patients

Ventilator

dependance

53.1%

69 patients

Wheelchair

dependance

23.1%

30 patients

TOTAL

154

53.9%♀♂46.1%

Median age

52 years old

min

0
max 

90
Q25

40

Q75

65
Mean

48

CHARACTERICTICS OF HEALTHCARE RESOURCES

COSTS PER PATIENT

Mean (±sd)
IOPD

(N = 24)

LOPD

(N = 130)

TOTAL

(N =154)

General practitioner consultations 3.8 (4.0) 4.2 (4.0) 4.2 (4.0)

Medical specialists 3.0 (3.2) 5.9 (6.0) 5.5 (5.7)

Paramedical 30.4 (31.6) 67.6 (96.4) 61.9 (90.4)

• Nurses† 2.3 ( 6.9) 18.6 (65.4) 16.1 (60.4)

• Physiotherapists 19.8 (25.7) 46.3 (50.9) 42.2 (48.8)

• Speech therapists 7.3 (18.7) 1.3 ( 8.2) 2.2 (10.7)

• Other paramedical professionals 1.0 (2.2) 1.4 (1.8) 1.4 (1.9)

Laboratory tests 1.3 (1.8) 4.0 (5.3) 3.6 (5.0)

Transportation 16.3 (18.8) 16.6 (14.0) 16.6 (14.8)

Number of days of hospitalization 62.7 (56.6) 46.5 (77,9) 49.0 (75.1)

• In a medical, surgical or obstetric department 37.3 (21.1) 40.4 (72.2) 40.0 (66.8)
• In follow-up care and rehabilitation department 2.4 (5.6) 3.2 (22.1) 3.0 (20.4)
• At home 23.0 (54.5) 2.9 (17.7) 6.0 (27.6)

Ventilator

dependance

49.4%

76 patients

Wheelchair

dependance

22.1%

34 patients

Myozyme treatment 

duration in 2022
(in days) ±

Median
Number of Days

333

min 

0
max 

359Q25

220

Q75

350

Median
Number of Days

350

min 

0

max 

361Q25

322

Q75

350

Mean

289

Median
Number of Days

350

min 

0

max 

361Q25

289

Q75

350

Table 1 summarizes primary healthcare resources used in 2022 by 154 Myozyme-treated

patients, including both Pompe disease-related and non–Pompe disease-related resources. On

average, patients had 71.6 medical or paramedical consultations annually, with IOPD patients

averaging 37.2 and LOPD patients 77.7 consultations. IOPD and LOPD patients spent an average

of 62.7 and 46.5 days in the hospital in 2022, respectively.

Table 1. Average Healthcare Service Utilization Metrics

Mean

263

Mean

285

†. Reimbursement for the purchase or rental of a device in 2022 ; ±. Period between the admission date of the stay associated with the first Myozyme administration in 2022 and the 

discharge date of the last stay in 2022

Medical consultations

Paramedical 

consultations

Medical transports

Medical devices

Pharmacy

Sick-leave benefit

Hospitalizations

Other

2022

Mean total cost

€232,117

€222,76796.0%

€3,059

€4,304

€721

€770

€292

€325,86396.1%

Not applicable

€344,89596.1%

€4,8811.4% €4,1201.2%

€3,5131.0% €3,4421.0%

€2,3750.7%

€1,6140.4%

€2,6760.8%

€1,4830.4%

€6690.2% €6770.2%

€5480.2%

€2730.1%

€5080.2%

€2620.1%€2040.1%

2022

Mean total cost

€358,768

2022

Mean total cost

€339,031

0%

1.3%

1.9%

0.3%

0.3%

In 2022, the average treatment cost for Pompe disease patients, from the French Social Security

perspective, was €232,117 (± €117,138) for IOPD patients, with 66.5% of this amount attributed

to high-cost medications. For LOPD patients, the average cost was €358,768 (± €154,733), with

81.5% due to medication expenses.

Limitations
▪ Since the SNDS does not specify LOPD or IOPD, patients aged 15+ were

assumed to have LOPD. 88% of our sample were aged over 40.

▪ Only patients treated with Myozyme®, a high cost medication, were

analyzed. It is probable that Pompe patients on other treatment pathways

would have very different costs.
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