Your guide to the FORT Study
(FOsmetpantotenate Replacement Therapy)

For children and adults with PKAN, and their families
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Thank you for taking part in the FORT Study. We greatly appreciate the time and effort
you will invest during this study; it would be impossible to do this research without people
like you. We regard you and your fellow participants as our research partners and welcome
you warmly.
In a rare disease like PKAN, research is needed to help find new treatment options.
As the number of people who can participate in a clinical research study like this one is
so small, the contribution of each volunteer is very valuable, more so than a drug trial with
thousands of volunteers. We believe it is very important for medical science not to ignore
diseases like PKAN just because they are rare. PKAN is a debilitating disorder that can
have a significant impact on the life of patients and those around them, so finding ways
to support and improve the lives of people who are affected by it is a top priority.
This booklet covers what to expect during the study, and reminds you about what will
happen and when. We encourage you to take this booklet with you to every clinic visit
and make a note of visit dates and times in the visit appointment diary.
Our study team is made up of doctors, nurses, and other healthcare professionals
committed to ensuring your well-being during the study and to conducting high-quality
clinical research that we hope may make a real difference.
We are here to support you throughout the study. If you have any questions or concerns,
please contact us.
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Why is the FORT Study needed?

About the FORT Study

Pantothenate kinase-associated neurodegeneration (PKAN) affects only 1–3 people in
every million (a total of approximately 5000 people worldwide). Because of a defective
gene, the bodies of people with PKAN cannot make enough of a substance called
pantothenate kinase 2 (an enzyme). This enzyme is needed to turn vitamin B5 (found in
some vegetables, eggs, and meat) into another substance called Coenzyme A in the body.
A lack of Coenzyme A is believed to cause neurodegeneration and all of the symptoms
of PKAN, such as dystonia.

You/your child have/has already completed the Screening Visit, and you/your child
have/has read, understood, and signed the Informed Consent Form(s).

The only medicines currently available for people with PKAN are used to relieve specific
symptoms, such as dystonia. These may help people feel better, but they do not slow
the progression of the disorder that may eventually impact daily activities such as
walking, speaking, and eating. This is why it is so important to try to develop a drug
that treats the cause of PKAN, to help improve symptoms and slow the onset of these
life-changing disease-related problems.

You/your child will be placed into one of two treatment groups. This is decided at random,
like the toss of a coin. About 50% of patients will be assigned to the fosmetpantotenate
group, and about 50% will be assigned to the placebo group.
Neither you, your child, nor the study doctor will know if you or your child is receiving the
investigational study drug or placebo.
A placebo is a substance that looks the same as the investigational study drug but contains
no real treatment. Because the mind and body are closely connected, people’s health
sometimes improves or changes when taking placebo simply because they think they might
be getting a real treatment. We will be able to tell which effects are really caused by the
investigational study drug by comparing these with effects seen in the placebo group.
The FORT Study has two parts:

What will the FORT Study help us learn?
The FORT Study is a clinical research study for children and adults aged between
6 and 65 years old who have PKAN. It is hoped that approximately 82 people will enroll
at hospitals in North America and Europe.
The FORT Study will assess an investigational study drug called fosmetpantotenate, which
is believed to target the underlying genetic defect seen in PKAN.

‘Investigational study drug’ means that the study medicine has not yet been
approved to be prescribed or sold.
By targeting what we think is a cause of PKAN, not just a symptom, it is hoped that treatment
with this investigational study drug may help improve symptoms and slow the progression of
the disorder.
The study aims to find out whether there are any changes in the activities of daily living, such as:
Speech

Part 1:
Visit the study clinic 11 times over 24 weeks for a variety of tests. Four of the 11 visits
(Visits 3 through 6) take place within one week.
Take the study drug: either fosmetpantotenate or placebo every day.
GROUP 1

Fosmetpantotenate

Placebo

Part 2:
Volunteers who choose to continue to participate in Part 2 of the study will
Receive the investigational study drug (fosmetpantotenate) for up to 96 weeks
If you/your child were/was assigned to the placebo group in Part 1, and therefore
did not receive the investigational study drug in the first 24 weeks, you/your child
will now be able to try it in Part 2 of the study.
Visit the study clinic 10 times over 96 weeks for a variety of tests.
ALL
VOLUNTEERS

Chewing and swallowing

GROUP 2

Fosmetpantotenate

Dressing
Bathing
Walking.
We will also assess whether there is improvement on a neurological exam, if participants
notice a general improvement in their daily life, and whether there are any unwanted effects
(side effects) from taking the investigational study drug.
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During the FORT Study:
Study-related travel expenses will be covered.
You/your child may be able to continue with other treatments you/they
are currently taking for PKAN: this will be decided by the study doctor.
You/your child can discontinue the study at any time for any reason.
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Study tests and assessments

Study assessment schedule: Overview

A number of tests and assessments will be carried out at different times during the
study. Some of these will have been performed previously during your screening visit.
They will include:

The tables below and on the next page show some of the tests and assessments that will be
carried out at each visit in Part 1 and Part 2 of the study. For more detailed information,
please speak to the study doctor.

Weight – your weight is measured so that the dose of investigational study drug or
placebo can be adjusted to suit your body size.

Please note that Visit 1 is not shown in the table below as that was the screening visit,
which has already been completed.

Physical exam – this will be a shortened version of the full physical examination that
you had at your screening visit. It will include an assessment of your skin, lung function,
heart function, abdomen (belly), and nerves (reflexes).

Part 1

Vital signs – the study team will check your temperature, pulse, and breathing rate.
They will also measure your blood pressure using an inflatable cuff around your arm.
Electrocardiogram (ECG) – a heart rhythm test in which twelve sticky pads connected
to wires are placed on your skin to record the electrical activity in your heart.
Blood tests – blood samples will be taken using a needle. They will be used to check
your blood cells levels, general health, and how long the study medicine stays in your
body.
Urine test – you will be asked to provide a sample of your urine so that the researchers
can use it to check your general health.
Pregnancy test – to rule out pregnancy in all participants who are able to have
children (i.e. girls and women who have periods)
Symptom assessments – to assess how PKAN impacts your/your child’s daily life,
and how it appears on examinations by a neurologist. This is done by the study doctor
or a member of their team, who will ask questions and observe your/your child’s
physical symptoms. You/your child will be given questionnaires about daily activities
(how you/your child are able to do things such as write, eat, dress), and quality of life.
These questionnaires will be completed both by you/your child and/or a member of the
study team.
Function tests - to assess motor function and overall ability to function, including
walking (if applicable), and ability to make speech-related sounds and mouth
movements.
Discussion of any side effects that may have been experienced and use of other
medications since the last visit.

Visit
Study Day/Week
Weight
Vital signs
ECG
Blood tests
Urine tests
Urine pregnancy test*
25-foot walk test**
Discuss and assess
quality of life and
activities of daily
living (this includes
testing by a
neurologist)
Investigational
study drug provided
(fosmetpantotenate
or placebo)
Investigational
study drug
(fosmetpantotenate)
provided to those in
Part 2 of the study
Discuss any side
effects/new
medications and/or
therapies

V2
Baseline
Days
-1 to 0

V3

V4

V5

V6

Week 1
Day 1 Day 2 Day 3 Day 4

V7

V8

V9

V10

V11

Week Week Week Week Week
3
6
12
18
24

Continuous monitoring by your study doctor

*Only for people who are able to have children (i.e., females who have periods).
**Only for people who can walk independently or with assistance, such as with a walker, cane, or help from another person.

At the end of Part 1, you will have the opportunity to continue taking part in the study for
Part 2 (up to another 96 weeks) to receive the investigational study drug.

If you do not continue in the study, or if you leave the study before the end
of Part 1, you will be asked to attend a final study visit.
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Taking the study drug
Part 2
Visit
Study Week
Weight
Physical examination
Vital signs
ECG
Blood tests
Urine tests
Urine pregnancy
test*
25-foot walk test**
Discuss and assess
quality of life and
activities of daily
living (this includes
testing by a
neurologist)
Investigational study
drug provided
(fosmetpantotenate)
Discuss any side
effects/new
medications and/or
therapies

V12
W27

V13
W30

V14
W36

V15
W48

V16
W60

V17
W72

V18
W84

V19
W96

V20
V21
W108 W120

Both the investigational study drug (fosmetpantotenate) and the placebo is a dry powder
that is added to water for drinking. Your study doctor and team will show you/your child
how to administer (take) the study drug.

Other medications and treatments
You/your child will be allowed to continue most medicines for PKAN that were being taken
before you/your child joined the study at the exact same dose; the study team will confirm
each one. You should not start any new medications* – or change the dose of medications
you are already taking or modify any DBS (Deep Brain Stimulator) settings, if using one –
without first discussing this with your/your child’s study doctor. If you/your child need
emergency treatment during the study, tell the doctors or nurse that you/your child are
taking part in this study and contact the study team as soon as possible.
*This includes any treatments related to helping with PKAN symptoms, including prescription and over-the counter
treatments, pain medication, vitamins, herbal supplements, acupuncture, physical therapies, and all other treatments.

Preventing pregnancy
Continuous monitoring by your study doctor

*Only for people who are able to have children (i.e., females who have periods).
**Only for people who can walk independently or with assistance, such as with a walker, cane, or help from another person.

Sexually active females who are able to become pregnant and sexually active males
capable of fathering a child must use a highly effective method of contraception (birth
control) during the study and for at least 30 days after the last dose of study medicine.
Acceptable methods of birth control include:
The contraceptive pill, injection, or implant when used together with a condom with
spermicide or diaphragm with spermicide.
An intrauterine device (coil) if it has been in place for at least 3 months.
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Study appointments

Study Team contact details

Please record the times and dates of study clinic visits in the table below.

Study Doctor name:

It is important that you/your child attend all scheduled study visits. Otherwise, the study will
have missing data that could affect the results of the study.

Study Doctor tel. no.:

Study Visit

Date

Time

Study Coordinator name:

1
Study Coordinator tel. no.:

2
3

Address:

4
5
6
Out-of-hours emergency contact number:

7
8

Email:
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www.pkanfortstudy.com

10
11
12
13
14
15
16
17
18
19
20
21
End of study visit

If you need to reschedule any appointments, please contact us as soon
as you can.
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