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o-Gal A enzyme/alpha-galactosidase A enzyme

An enzyme involved in breaking down complex molecules to simplermolecules within the body,
notably so they can be eliminated. a-Gal Ahelps prevent a fatty substance called Gb3
(globotriaosylceramide)from building up in the tissues, which causes disease in vital organs.

Classical Fabry disease

People with classical Fabry disease do not produce any a-Gal Aenzyme or very little enzyme. The
disease can significantly impact thenormal functioning of many vital organs in the body, mainly the
heart,kidneys and skin.

Clinical study

Medical research studies involving people. Researchers test possiblenew drugs in the laboratory to
begin with and then, if they lookpromising, they are carefully tested in people in clinical studies.

Discontinuation/study discontinuation/termination

If you decide to leave the clinical study, or if you are withdrawn from it.
Efficacy

The ability of the medicine to achieve the intended result.

Enzyme

A substance that acts as a catalyst (stimulus) in living organisms,regulating the rate at which chemical
reactions happen.

Enzyme replacement therapy (ERT)

A medical treatment which replaces an enzyme that is deficient orabsent in the body. It is a
treatment option for people with Fabrydisease.

Fabry disease

A debilitating rare genetic disorder that can significantly impact thenormal functioning of many vital
organs in the body, mainly the heartand kidneys.

Gb3 (globotriaosylceramide)

A fatty substance that, in Fabry disease, can build up in the tissues ofthe body when the a-Gal A
enzyme is in low quantities in the blood,causing disease in vital organs.

Gene therapy

The treatment of disease by delivery of a new gene into a patient’scells to replace an incorrect or
damaged gene. Most often, genetherapy works by introducing a corrected copy of a defective
geneinto the patient’s cells, without removing or modifying DNA. The goalof gene therapy is to treat,
or potentially cure, a genetic disease byadding back a normal copy of the gene involved in the
disease.

Genetic testing
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The study of a person’s DNA in order to identify genetic differences orsusceptibility to particular
diseases or abnormalities.

GLA gene

The GLA gene is responsible for providing the body with instructionsfor cells to produce an enzyme
called alpha-galactosidase A (a-Gal A).

Infusion
A medicine administered directly into the vein with a needle orcatheter.
Non-classical Fabry disease

People with non-classical Fabry disease, also referred to as late-onsetor atypical Fabry disease, have
low levels of a-Gal A enzyme, and mayhave a more variable disease course than those with classical
Fabrydisease. They are generally less severely affected and disease may belimited to a single organ.

Phase I/l clinical study

A study that tests the safety, side effects and best dose of a newtreatment. Phase I/1l clinical trials
can also test how well a certain typeof disease responds to a new treatment.

Prednisone
A steroid that can be used to decrease the body’s immune responseand decrease inflammation.
Progressive disease

Sometimes also called a chronic disease. The symptoms may graduallyworsen over time as the
disease progresses. For example, in Fabrydisease the symptoms may get worse over time as more
and more ofthe body’s cells and organs are affected by the build-up of the fattysubstance Gb3. The
symptoms of many chronic diseases can beimproved with various treatments.

Quality of life

The standard of health, comfort and happiness felt

Safety (clinical study)

How safe an investigational agent is, and what side effects it maycause.
Screening

The process to identify whether a person is suitable to take part in aclinical study.
Side effect [treatment]

An undesirable effect caused by a treatment.

Tolerability

The degree to which side effects of a treatment can be tolerated(accepted) by the participant in a
clinical study.
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