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Table 2: Adverse reactions in patients treated with Vimizim

MedDRA MedDRA [Frequency

System organ class Preferred term

[mmune system disorders Anaphylaxis Uncommon
Hypersensitivity Common

Nervous system disorders Headache Very common
Dizziness Very common

Respiratory. thoracic. and Dyspnoea Very common

mediastinal disorders

Gastrointestinal disorders Diarrhoea, vomiting. Very common

oropharyngeal pain. upper
abdonunal pain. abdominal pain.

nausea
Musculoskeletal and connective |Myalgia Common
tissue disorders Chills Very common
General disorders and Pyrexia Very common

administration site conditions
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FOLLOW-UP

ASSESSMENT AT DIAGNOSIS FREQUENCY* AS NEEDED® PRE-ERT®
Medical history X Every visit
Physical examination X Every visit X

Upper limb function
» Standardized function test X Annually X

Hips and lower extremities

» Hips/pelvis: radiograph X X

» Lower extremities: radiograph X X

Spine/spinal cord compression

» Plain radicgraph X Every 1-3 years

* MRI X Annually

* CT scan X

Cardiac function

* ECG X Every 1-3 years X

» Echocardiogram X Every 2-3 years X

* Heart rate X Annually

Respiratory function

» Lung function X Annually X

* Breathing capacity X Annually X

« Ability to exercise X Annually X

* Overnight sleep study X Annually

Neurological function Every visit

* Neurological exam X (minimally every X
6 months)

Ophthalmological function

* Vision assessment X X

» Evaluate eye shape irregularities X X

Hearing

* Hearing assessment X Annually

Dental evaluation

» Evaluation of oral health by dentist X Annually

Endurance

* 6MWT X Annually X X

* Timed 25-foot walk X Annually X X

Growth

* Height and length X Every visit X

* Weight X Every visit X

* Head circumference (infants <3 years) X Every visit

» Pubertal stage (age 9 until mature) X Every visit X

Disease burden

* Pain assessment X Every 6 months X

* Qol questionnaire X Annually X

» Functional test X Annually X

» Activities of daily living questionnaire X Annually X

Evaluation by physiotherapist X Annually X

“For additional information, consult the Guidelines.

Abbreviations: 6MWT, 6-minute walkk test CT, computed tomography; ECG, electrocardiogram; MRI, magnetic resonance imaging: Qol, quality of kfe.
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