
Supplementary Materials

Supplementary Figure 1. A set of tasks cited by caregivers of children with cALD as part of

their daily routine. Transplanted children were not included as their mothers did not devote

more time to them than to non-sick children (except for medical appointments).

Supplementary Table 1. Description of the symptoms observed by parents during the

development of their children’s disease (n = 12, transplanted children were not affected

by any of the symptoms)

Symptoms observed n % (n = 12)

Decline in school performance 12 100

Dysgraphia 12 100

Speech disorders* 12 100

Problems with vision* 12 100

Difficulty running* 12 100

Spatial orientation problems 11 92

Difficulty swallowing* 11 92

Incontinence episodes* 11 92

Stiffness when walking, need for assistance * 10 83
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Wheelchair dependency* 10 83

Complete loss of voluntary movements* 10 83

Total incontinence* 10 83

Cortical blindness* 8 67

Hyperactivity 7 58

Tube or gastrostomy feeding* 7 58

Aggressiveness 6 50

Memory lapses 4 33

Disinhibition 4 33

Hearing disorders* 4 33

Loss of communication* 4 33

Seizures* 4 33

Personality disorders 3 25

*Clinical symptoms used in the calculation of the NFS score.

MFD: Major functional disability.

MFDs are indicated in bold.

Supplementary Table 2. Healthcare professionals included in regular follow-up and

current frequency of consultations

At

diagnosis
Currently*

Frequency of consultations

(no. per year)

Median Average Min. Max.

Pediatrician/neurologist 14/14 13/14 2 4.8 1 14**

Endocrinologist 7/12 8/12 1 1.4 0.5 3

Physiotherapist/psychom

otor therapist

8/12 12/12 142 164 52 364

Speech therapist 7/12 6/12 52 61 4 104

Occupational therapist 6/12 8/12 52 47 2 112

Home care nurse 0/12 4/12 235 313 52 730

Psychologist 4/12 3/12 Occasionally

*For the two deceased children, end-of-life follow-up was taken into account.

**A child was followed up in a clinical trial requiring monthly visits.
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