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Important Notice
Educational Purposes Only

The information provided in this guide is intended for general educational 
purposes only. It is not intended to be medical advice and does not replace the 
information you receive from your health care team.  If you have any questions 
regarding the information provided here or how it may be applicable to the 
disease or condition relevant to you, you should consult a member of your 
healthcare team. 
 

Intended Audience

This course has been developed as a resource for people who are either 
personally affected by a rare condition or who may have loved ones or friends 
who are affected. Not all diseases have a genetic cause, and not all genetic 
conditions are yet known. 
 
If you do not know if the condition relevant to you is a rare condition, you should 
consult your healthcare team. You should always consult your healthcare team 
before making any changes to your treatment plan or decisions regarding your 
health, including deciding whether to participate in clinical research.
 

Genetic Testing & Treatments

Any information about genetic testing options or treatment options presented in 
this guide is for general educational purposes only. Any specific mention of a test 
or treatment is made only for illustrative purposes. This guide does not suggest 
that any options are better than others or appropriate for you and your family. 
You should always consult your health care team to understand your options and 
decide what’s best for you and your family.
 
The information provided in this guide is current as of August 2019.
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This guide aims to provide general information and guidance for anyone affected by a rare 
disease who is considering participating in a clinical. The journey of participating in a trial can be 
a long journey towards hope for many people. The process can be complex and people, even 
people with a scientific and medical background, commonly have many questions about the 
process. 

We, in the rare community, all want to make sure we are doing our best for ourselves and our 
loved ones. It can feel overwhelming to embark on a clinical trial journey, and we hope the 
information provided here can help you to navigate it with confidence. 

This step-by-step guide walks aims to walk you through the process of joining and participating in 
a clinical trial from start to finish. Every clinical trial is different, and some parts of this guide may 
not be relevant to you or to some of the clinical trials you are presented. One of the key aims of 
this guide is to help you to advocate for yourself or your loved one throughout the process. 

Always know that you are not alone. You are part of an incredible community of individuals 
affected by rare diseases and allies who have dedicated their lives to creating progress in rare 
conditions. We encourage you to reach out and connect to patient advocacy groups and others 
within the RARE community as you learn more about participating in clinical trials and decide 
whether it’s right for you. ■
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A good place to start when considering whether participating in a clinical trial 
is right for you is to learn about all of your treatment options. In a clinical trial, 
a person affected by a condition has the opportunity to be treated with an 
investigational medicine. The aim of the clinical trial is to understand if it is safe 
and effective as a treatment. In many rare conditions, the options are limited 
and it’s not uncommon to find that an investigational medicine is the only 
promising treatment option. However, it’s very important to find out if there are 
any treatments that have already been approved that you could consider as you 
weigh your options. 

There are three possible treatment approaches that you could consider: standard 
of care, investigational treatments or a combination of both. 

Standard of Care

Standard of care is sometimes also called ‘best practice’ and it refers to using the 
medicines or treatment strategies widely considered by medical professionals 
to be the most effective at managing a particular condition based on treatments 
that are currently available and approved for use by FDA. For some conditions, 
multiple drugs can be considered as standard of care. In many rare conditions 
the standard of care options are very limited. This is one important reason why 
individuals affected by rare conditions often seek out opportunities to participate 
in clinical trials. 

Investigational Treatments 

Investigational, or experimental treatments are ones whose safety and efficacy is 
not yet known and is being studied through a clinical trials. Typically, these drugs 
have not yet been approved by the FDA. However, in some clinical trials the drug 
that is being tested for a specific condition may have already been approved for 
a different condition or a different type of patient.  In many rare conditions it’s 
not uncommon to find that an investigational medicine offers the most promising 
treatment profile and that no standard of care options exist. This is partly because 
prior to the Orphan Drugs Act of 1983 there was very little research to develop 

Learning About Your 
Treatment Options

STEP 1:
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treatments for rare conditions. Thanks in large part to the RARE community’s 
incredible advocacy efforts over many years, today there is more research than 
ever before into treatments for rare conditions. 
 

Combination Approaches

In some cases it may be possible or necessary to follow a treatment approach that 
combines standard of care with an investigational treatment. In other cases, it 
may be that a choice must be made between one or the other for at least a certain 
period of time. This is one reason why it may be very important for you learn all 
you can about all of the different options that exist. 

How to learn about your options

Talking to your health care team

Your doctor may be able to explain the available options to you. If your doctor is 
a specialist they may know more about the standard of care and investigational  
treatments for your condition than a general practitioner. It’s important that you 
understand your options well so do not hesitate to seek out different providers 
to discuss your options with you if you feel uncertain or not satisfied with what 
you’ve heard. Not all physicians have the time to talk to patients in depth and 
answer all of their questions and some are more actively engaged in research of 
investigational treatments than others.  This is a source of frustration for many 
people affected by rare conditions. 

Talking to others in the rare community

Many find that by doing their own online research and talking to other people 
living with the same condition they are better able to understand the options 
and what they mean for themselves or their loved one. Others within the rare 
community can may be able to share their experiences of different treatment 
approaches.  If you aren’t already in contact with one, check to see if a patient 
advocacy group(s) exists for your condition, or if patient groups have been created 
on social media pages. These groups are a tremendous resource and can help 
guide you through each stage of your rare disease journey. The Global Genes 
website https://globalgenes.org/ makes it easy to connect and exchange with 
other members of the RARE community. The rare disease community as a whole 
is wonderfully supportive so feel free to reach out to these groups as soon as you 
feel comfortable doing so.

Doing your own online research 

You can learn more about the condition that affects you by visiting the Genetics 
Home Reference website provided by the U.S. National Library of Medicine at 
https://ghr.nlm.nih.gov/ Here you can find trustworthy information for more than 
1200 health conditions with a genetic basis. In the Diagnosis and Management 
section for each condition you can find links to information about treatments in 
some cases about clinical trials.  
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Important questions to consider asking your health care 
provider or your patient advocacy group/other patients at 
this stage: 

• Are there multiple options for standard of care? What are they? 
• Which standard of care option(s) is best for me and why?
• Do you have experience with clinical trials?
• Is there a clinical trial(s) I qualify for? If yes- have you 

recommended a patient to this study before? How has their 
experience been? 

• Who can I contact to discuss the study in more detail?
• If there are multiple trials available- can you help explain the 

differences?
• If there are no trials- do you see any new studies on the horizon 

that I can watch out for?

You can find out what clinical trials are active or coming up for the condition 
that’s relevant to you. All clinical trials in the United States are registered at               
www.clinicaltrials.gov. (Please see Appendix I for a quick overview). This website 
is also provided by the U.S. National Library of Medicine. It’s free to use for the 
public and doesn’t require setting up a profile. Here you can find upcoming, 
current and past trials, the locations where the study is being run and what types 
of patients are being enrolled. You can also find the contact information for 
the Research Coordinator(s) and the name of the Principle Investigator(s) – the 
physician overseeing the study. Contact information is listed at the bottom of the 
page for each study.  You can reach out to the contacts provided to ask for more 
information yourself – it isn’t necessary to have your doctor do so although many 
doctors do so on behalf of their patients. ■
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Once you have found one or more clinical trials that you are interested in, a good 
next step is to learn more about enrollment and participation. Each study has 
a very carefully defined set of requirements called the ‘enrollment criteria’ that 
defines which patients can participate in the study. These can be complex, so 
please don’t feel discouraged if after reading them you are not sure if you or your 
loved one are eligible to participate. You may also want to learn as much as you 
can about the treatment being tested, whether it has any known side effects (also 
known as ‘adverse events’) or potential dangers and what would be required of 
you in terms of travel, time, or other requirements during the trial. 

Reaching out to a Research Coordinator

Your primary point of contact for this information is one of the study’s Research 
Coordinators. A good approach is to contact them to schedule an initial 
screening call (sometimes also called an interview call) to discuss the study and 
your eligibility. The contact details of one, or several, Research Coordinators 
for each study can be found by looking it up on www.clinicaltrials.gov.  Contact 
information is found near the bottom of the page for each clinical trial. Usually a 
name, telephone number and sometimes email address are listed for one person 
only and sometimes different health care facilities (sites) participating list the 
contact details for their Coordinator. If so, you can contact the Coordinator at the 
site that’s located closest to you. 

Research or Study Coordinators are responsible for the management, execution, 
and data collection for a study and their role at this stage is to discuss eligibility, 
enrollment, study requirements, and answer any initial questions you have. 
They may ask that you send them documentation and/or test results of your 
diagnosis. It’s a good idea to do this right away if you wish to proceed. They may 
need to see these documents before you can be scheduled for an initial screening 
visit – a critical step to determining whether or not you can be enrolled. There 
is a limit to how many patients can participate in a clinical trial and often many 
people are interested in participating, so getting your screening visit completed as 
quickly as possible may be helpful. Once your potential eligibility is confirmed, the 
Coordinator will schedule you for an on-site screening visit.

Considering a Clinical Trial
STEP 2:
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Important questions to consider asking the Research 
Coordinator at this stage: 

• Is this study currently enrolling new patients?
• Am I eligible? (Have the details of your diagnosis including any 

relevant test results handy.)
• What lifestyle things will I have to do/give up? As examples, there 

will likely be strict language regarding the mandatory use of birth 
control, and use of other medications including over the counter 
supplements may be forbidden. Make sure you are ethically and 
morally able to accept any stipulation required by the study as 
these are in place to protect your safety and the integrity of all data 
collected.

• How is the study controlled? What is the chance I’ll receive a 
placebo? 

• If I am assigned a placebo, will I be guaranteed to receive the drug 
at a later point in the study?

• What are the risks? Have any side effects been reported?
• What are the potential benefits? Have you seen any positive data 

so far?
• Is my identity and privacy being protected throughout the study? 

Who do I need to tell about my participation?
• How long will the study last/how long is my commitment?
• What all is required of me? How many site visits are there? What 

procedures will I be required to have? Are there any other study 
sites I’d have to travel to? Study protocols are growing in complexity 
so it is important to fully understand what will be expected of you as a 
participant. It is crucial to the success of a study that you complete the 
study in it’s entirety if at all possible.

• If travel will be involved- is it feasible to do for the duration of the 
study?

• Are there any costs I’m responsible for?
• Will I be compensated for time and/or travel?
• Will participating in this study limit me from participating in future 

trials?
• Are there plans for an extension of this study during which I can 

continue to receive treatment without costs? (i.e., How long can 
you receive treatment?)

• Is there a follow-up period for this study? How long is it?
• Are there any other options for treatment that you are aware 

of? (If the Coordinator is unsure you can ask him/her to speak 
with the PI, especially if you didn’t feel this was appropriately 
addressed by the physician who diagnosed you.)

If you or the Coordinator have remaining questions specific to your case, it 
may be appropriate to contact the study’s Medical Monitor. A Medical Monitor 
is typically a physician or pharmacist who is responsible for providing medical 
oversight to the entire study and assists the sites with patient-related questions 
and concerns. You may ask the Coordinator to provide this person’s contact 
information to you. ■
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Always a Personal Choice

Choosing to participate in a clinical trial is a highly personal decision. 
Your health care providers, family members, friends, and others in the 
community may each have thoughts and experiences to share with you 
but ultimately the choice is yours and yours alone. 

If you are making this decision on behalf of your child who is either 
too young or is otherwise unable to give consent, carefully consider all 
available options, opinions from your child’s doctors, and trust that you 
are the expert on your child and know his or her needs and limitations 
better than anyone. 

While there are no ‘fees’ for participating in a clinical trial (it is illegal 
to charge for this) there can be significant costs in terms of time and 
travel. Some trials require many visits for tests and in some cases the 
participating site closest to you may be far away. Lost time at work is an 
ongoing challenge for most families. 

It can be helpful to speak to other patients and families who have already 
been through this process and the range of emotions and challenges that 
come with deciding whether or not it’s right for them.



pg 10

Once you have completed the initial phone screening and interview and your 
potential eligibility has been confirmed, the next step is to be scheduled for 
a screening visit. This takes place at one of the health care facilities that is 
participating in the study, usually the one that you would continue to visit if 
you are enrolled. Typically this is a hospital or research institution, but in some 
instances may be a private clinic. 

The Coordinator will let you know ahead of time what to expect during your 
screening visit. This may include blood tests, vital sign measurements and other 
procedures that are needed to determine eligibility. During this visit you’ll meet 
the Coordinator, who executes the day-to-day activities of the trial, and the 
Principal Investigator (PI), the physician who is responsible for, and oversees all, 
study activity at the study site. You will be able to ask them questions and it’s 
important that you do discuss any of your concerns or uncertainties with them. 

Informed Consent Forms

You will be given a consent form to sign during your screening visit. A member 
of the study team will walk you through it and should give you the opportunity 
to ask questions. The study team is legally required to provide you with sufficient 
information about the risks and benefits of participating in the trial before you 
consent to do so. This is known as obtaining informed consent.  The consent form 
is a very important legal document for the study to be able to demonstrate that 
they fulfilled their legal requirements. The consent form is not a contract and does 
not mean that you have to participate in the study. You can decide to end your 
participation at any point whatsoever.  It does not prevent you from getting other 
treatments at any time now or in the future. If you do decide to move forward an 
sign the consent form you will be given a copy of it for your records. 

The On-Site  
Screening Visit

STEP 3:
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Important questions to consider asking your health care 
provider or your patient advocacy group/other patients 
once you have been enrolled in a study: 

• Who do I call if there’s an issue or emergency related to the 
study? What are those phone numbers and procedures?

• What do I do if I decide to end my participation?
• If you have a concern about any of the requirements, or feel 

like you may have a scheduling conflict during one of the visits 
(i.e., a planned trip out of town) let the team know so it can be 
addressed.

• Any other questions you have regarding the drug and its safety, 
study procedures and requirements

• If you have questions about the study overall, safety, or your 
participation, that you were not able to get fully answered you 
can contact the study’s Medical Monitor.

What Comes Next 

After your screening visit is complete, the study staff will wait for the results of 
all the tests and review everything to see if you meet all of the requirements for 
participating. Typically, the study staff will schedule your next appointment at 
this time, even though your eligibility is still pending the results of your screening 
visit tests. Once those results are ready, they will contact you and confirm your 
eligibility to participate. If you have been accepted (enrolled) they will work with 
you to schedule your next study visits for treatment.

Study eligibility is often complex and ‘screen fails’ are not uncommon. A screen 
fail happens when an otherwise eligible patient does not pass screening tests, or 
is found to not meet all eligibility criteria after all. Often this is of no fault of the 
patient, just bad luck. ■
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Participating in 
the Study

STEP 4:

Once you have completed screening and the consent process and your eligibility 
has been confirmed you are ready to begin treatment with the investigational 
treatment. As a study participant you are now a very important person in the 
clinical trial. By participating you are contributing valuable data and knowledge 
that will help doctors and scientists in their search for a successful treatment for 
your condition. You are also helping to determine if the treatment you receive is 
safe and effective and should be made available to other patients. 

Typically you will visit the study site regularly to be given treatment with the 
investigational drug throughout the duration of the study. In some cases it may 
be done at your home, but this is rare. You will also have regular visits for a 
variety of medical tests such as blood tests, vital signs tests, and other tests that 
are needed to understand how it is affecting you. Studies can involve undergoing 
many such test. It is extremely important that you be present for all scheduled 
tests, procedures, treatments, and study visits. If a conflict arises, please let your 
Coordinator know as soon as possible so they can be rescheduled. This will help 
to ensure that enough evidence that the investigational treatment is effective and 
safe is gathered to meet the FDA’s requirements for approving it.

Your Point of Contact

The Research Coordinator at the study site you visit will be your direct line of 
communication for questions, scheduling, contacting other study personnel, 
and any other issues that may come up. Make sure that you have their contact 
information at hand and if ever in doubt – contact them! Speaking with you and 
answering your questions throughout the study is an important part of their role. 
The Coordinator will also be responsible for gathering and managing all data (test 
results, etc…) that is collected from study visits. 

Monitoring Your Own Wellbeing 

Aside from attending study visits, one of the most important things you will 
need to do while participating in a clinical trial is to monitor your well-being 
and experiences (or those of your loved one). Keep track of how you are feeling 
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and immediately contact the Coordinator if you experience anything unusual. 
Some basic signs to watch for can include, any changes in the symptoms of your 
condition, your mood, thoughts, bodily functions and excretions, energy levels, 
weight, and appetite or anything else you may notice – no matter how small or 
unimportant it may seem to you.

You will have learned about expected side effects that you may experience as 
part of your informed consent process. However, unexpected side effects may 
also occur so watch for other changes – both positive and negative – and report 
them as well to your Coordinator. This is extremely important for your safety and 
wellbeing and for the success of the trial. 

The study team is legally required to note any medical-related event you 
experience during the course of the trial - even if the incident is not likely to be 
related to the treatment. For example, if you were in a clinical trial for a skin rash 
treatment but fall and sprain your arm on the way to work or your bowl of cereal 
tasted odd to you one morning your study team will need to know and make a 
note of it. 

When in doubt, always speak to the Coordinator and Principal Investigator about
what you are experiencing.

At any point in the trial if the study team feel that continuing to participate may 
be too risky or dangerous for the patient they will end their participation in the 
trial in a safe way. This may come as an immense disappointment, however, the 
study team must put the well-being of their participants above all else. Should 
this happen, trust that the best possible decision has been made in the interest of 
your health of that of your loved one.  ■

Important questions: Any question you have during a 
clinical trial is an important question/topic to discus with 
the Coordinator and/or the Principle Investigator!

Choosing to End Your Participation 

You have a legal right to stop participating in the trial at any time 
for any reason. Things outside your control can come up and if you 
feel it is no longer right for you to do so tell the Coordinator that you 
intend to do this. It’s very important that you or your child safely stop 
participating and the team can tell you what the best way to do that 
would be. They are legally bound to respect your wishes and to help 
you end your participating safely and they are not going to try to 
convince you to change your mind. 

For reasons of patient safety, the clinical research team will ask to 
schedule an “end of study” visit with you. At this visit they will collect 
the most meaningful data about your health and condition at the 
time you leave the study. This visit is not intended to convince you to 
continue on in the trial. It’s done to ensure the participant departs as 
safely as possible. 
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STEP 5:
Completing the Study 

 

When your participation in a study is nearing completion, the Coordinator 
and Principle Investigator will discuss final visits with you. Often the tests and 
procedures performed during your screening visit are repeated in your final visits 
to allow researchers to compare their results and see if there have been changes. 

Should you wish to continue treatment, you will also be able to discuss how this 
would be done if an extension study is available. In many cases patients who see 
a positive change very much wish to continue being able to take the treatment 
after the trial ends. It can take up to two years for a medication to be approved by 
the FDA (although this is often much faster for treatments for rare conditions) so 
it’s important to understand how long you will be able to continue taking it if you 
wish. Although this is allowed in many studies, it isn’t always the case, so it’s important 
to know what to expect up front. 

Further, some studies will include a follow-up period once treatment has ended 
where patients are contacted periodically by the study team to discuss how they 
are doing and feeling. 

Patients, especially children, can become close to their study team and ending the 
study can sometimes be a bittersweet moment. Remember that even though the 
trial might be complete, you are still not alone with your condition. Stay connected 
and involved with other patients and members of patient advocacy groups 
whenever possible. 
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New treatments for rare conditions would not possible 
without patients like you!

Patients are absolutely vital to every stage of the process of 
researching and developing treatments for rare conditions. Clinical 
trials are a critical final stage of research which will determine 
whether a treatment is effective and will be approved by the FDA 
for all patients affected by a condition. The importance of patient 
participation in these trials cannot be overstated. Their time and 
efforts as participants in a clinical trial serve all patients affected by 
their condition and the rare community as a whole. We recognize 
their immense contribution with immense gratitude. 

Whether or not you decide that participating in a clinical trial is right 
for you, we wish you courage, strength and hope as you continue 
your RARE journey. 

Important questions/topics to consider discussing with 
the Coordinator and/or the Principle Investigator at this 
stage: 

• What are my next options for care? Is an extension study 
available?

• Do you have any recommendations for who my primary care or 
specialists should be?

• If you were unable to take supplements while on the trial: Are 
there any supplements or other treatments I should consider?

• How long will I be followed after my participation is complete? 
Will follow-up conversations happen in person or via phone? 
How long will each one take?

• If I have a question or experience an event that could be an 
effect of participating, how do I contact the study team?
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Appendix I: 
www.ClinicalTrials.gov  

If you have never taken a look at ClinicalTrials.gov, we encourage you to give it a 
try. All clinical trials, regardless of where they are taking place or when are listed 
here. It’s free to use and easy to navigate once you’ve had a chance to explore and 
get familiar with it. To illustrate how it works the following are screen shots of a 
search for clinical trials for Mucopolysaccharidoses.

Entering the name 
of a condition will 
bring up every study 
that is relevant to 
that condition.

You can choose 
to look for studies 
that are currently 
recruiting or will 
be recruiting in the 
future or to look at 
all studies – which 
would include ones 
that are no longer 
recruiting or already 
completed.

If you are looking 
for a specific study 
that you have heard 
about and you 
know the name 
of the Principal 
Investigator, 
the name of the 
investigational drug, 
or the NTC number 
of the trial you want 
to find enter these 
here.  
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Launching a search 
brings up a list of 
results. The first 10 
trials are displayed 
as a default, but 
there may be others 
so try to scroll 
through all the pages 
of results to ensure 
you don’t miss any. 

To see the details of 
a trial click on the 
name of the study (in 
blue text).  This will 
take you to the page 
for that study.

If you want to refine 
your search further, 
there is a list of 
options that you can 
select in the left side 
menu. 
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At the very top of the 
trial page you can see 
who the Sponsor of 
the trial is (usually the 
company that makes 
the treatment but 
not always) and the 
recruiting status of 
the study and when 
the page was last 
updated.

There is a lot of 
information in the 
Study Details tab, so 
keep scrolling down 
to read through 
all of the details. 
Contact information 
is always near the 
bottom of the page.

If you aren’t sure how to 
interpret what you find there 
is a link to a handy guide 
How to Read a Study Record. 
Click the text in blue here 
and it will open up the guide 
in another window or enter 
https://clinicaltrials.gov/ct2/
help/how-read-study 
in your browser.
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The Study Design section will list 
how many participants will be 
enrolled in the study and when 
the study is expected to start and 
end.  This doesn’t mean that every 
patient will be participating at all 
times. Although this study starts in 
2018 and goes until 2022 (4 years) 
each patient participates for a 
period of only 24 months (2 years) 
during that time frame. It’s very 
uncommon for a clinical trial to 
require patients to participate for 
more than 2 years.

The Arms and Intervention 
section will list which groups 
of patients will get which 
treatments. Some trials split 
patients into different groups 
(“arms”) who may receive 
different treatments. (In this 
study, there is only one arm 
and they are all receiving the 
investigational treatment which 
is a gene therapy) 
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The Outcome Measures section 
lists what positive effects will 
hopefully take place during 
the study and how they will be 
measured. The medical tests or 
assessments that participants 
will undergo to determine 
this are listed for each one. 
For instance, in this study the 
Bayley Scales of Infant and 
Toddler Development will be 
one of the assessments used.

It can take some time to get 
comfortable reading through this 
section, there can be a lot of medical 
or technical language. If you don’t 
understand something you can make 
a note of it and ask the Research 
Coordinator when you contact them. 
You can get an idea of how many 
tests the patient would undergo and 
when by looking through this section. 
For example, in this study, the patient 
would undergo an MRI on two 
occasions, at month 12 and month 
24 of their study participation.
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The eligibility 
criteria section 
may help you to 
find out whether 
you may be able to 
participate. Some 
of the criteria are 
straightforward like 
age requirements, 
whether all sexes 
are eligible or 
only one.  

Typically this 
section lists both 
inclusion criteria 
– what patients 
must have in order 
to participate and 
exclusion criteria – 
things that would 
prevent a patient 
from participating.   

Eligibility criteria can be very 
complex to understand, 
please don’t be discouraged 
if after reading it you are 
not sure whether you or 
your child would qualify 
to participate. Contact the 
Research Coordinator to 
discuss it and ask to make 
sure you understand whether 
you are or are not eligible.    
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Contact information 
sometimes includes 
telephone and email 
options and other times 
just one or the other. 
The individuals whose 
contact info appears are 
Research Coordinators. 

In some cases there 
is only one contact 
provided for the trial and 
in other cases some or all 
of the participating sites 
provide the contact info 
for their own Research 
Coordinator.     

You are very 
welcome to contact 
anyone who’s 
name or contact 
info appears. You 
don’t need your 
doctor to do this, 
although some 
doctors certainly do 
so on behalf of their 
patients.      

The name and 
location of each health 
care facility that is 
participating as a trial 
site will appear here. 
You can select the one 
that’s closest to you. In 
some cases there may 
be many trial sites, and 
in others it may only be 
a couple of even just 
one site.       
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This guide has been prepared for people affected by rare conditions 
through the joint efforts of Global Genes and PRA Health 
Sciences.

About Global Genes
https://globalgenes.org/ 
At Global Genes, we believe that together we can do more to tackle the challenges 
of rare disease. We educate, equip, and empower the global community with tools 
and resources to influence change. We connect rare disease patients, advocates 
and rare disease experts to help eliminate the challenges of rare disease. Our 
purpose is to connect, empower, and inspire the rare disease community.

About PRA Health Sciences 
https://prahs.com/ 
PRA Health Sciences provides innovative drug development solutions across 
all phases and therapeutic areas. But innovation just for the sake of innovation 
isn’t why we do it. Side by side with our clients, we strive to move drug discovery 
forward, to help them develop life-saving and life-improving drugs. We help 
change people’s lives for the better every day. It’s who we are. Innovating to help 
people is at the heart of our process, but it’s even more than that. It’s also our 
privilege.

This resource is not intended to replace the guidance of your health care provider.
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RareUniversity: Understanding Drug Development Course  

Molecules to Medicine: How Are New Drugs and Therapies 
Developed?

Molecules to Medicine: Clinical Research
 
Molecules to Medicine: How Patients Can Share their Voices 
Through the Drug Development Process 

Drug Development Roadmap 

View all Global Genes resources here: 
https://globalgenes.org/resource-hub/

To learn more about clinical trials 
and drug development:



28 Argonaut, Suite 150, Aliso Viejo, CA 92656
(949) 248-RARE

©Global Genes 2019. All rights reserved.

Follow us: 
www.globalgenes.org   

@globalgenes
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