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Table 6. Recommended Minimum Schedule of Assessments for MPS | (adapted by Muenzer et al.® from Pastores et al.?)

General
Demographics
Patient diagnosis
Medical history
Physical examination
General appearance

MPS | disease clinical assessments

Neurologic/CNS
+ CT or MR of brain®
* MRI of spine®
« Median nerve conduction velocity
» Cognitive testing (DQ/IQ)

Auditory
* Audiometry

Ophthalmologic
» Visual acuity
« Retinal examination
» Corneal examination

Respiratory
* FVCIFEV,
« Sleep study

Cardiac
» Echocardiogram
« ECG

Musculoskeletal
« Skeletal survey by x-ray®

Gastrointestinal
« Spleen volume®
« Liver volume®

Vitals and laboratory tests

Height/weight
Head circumference®
Blood pressure

Enzyme activity level
Urinary GAG level
Urinalysis

Functional outcome measurements

MPS Health Assessment Questionnaire, or other tools
exploring functional ability and quality of life’

a This schedule of assessments represents the core MPS |-related di

Initial
Assessments?

X X X X X

X X X X X

X X X

X X

XXX XXX

3

X X X

X X X

Xe
Xe

mani

tations that are

Every 6
Months

Every 12
Months

X X X

Every Other
Year

X X X

Xe
xe

d to stage disease progression over the life-long course

of the disease. Physicians will determine the actual frequency of necessary adjustments according to a patient's individualized need for medical care and routine
follow-up. See text for further guidance to help individualize routine follow-up.

b All tests requiring sedation are recommended only if sedation is considered to be safe for the patient.

© Measured in paediatric patients only, unless determined otherwise by treating physician.

¢ The recommended method for obtaining organ volumes is MRI or computed tomography to enable quantitative analysis. However, if in the opinion of the
clinician, it is unsafe to sedate the patient, then ultrasound may be substituted.

© Measured in patients treated by ERT only, unless determined otherwise by treating physician.

! May not be possible in non-cooperative patients or patients younger than 5 to 6 years of age.
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MedDRA MedDRA
Frequency
System Organ Class Preferred Term
Cardiac disorders Tachycardia \ery common
Pyrexia Very common
General disorders and administration site conditions
Chills Very common
Blood pressure increased Very common
Investigations
Oxygen saturation decreased Very common
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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
abdomunal 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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