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Clinical Research: Two Types
Observational StudiesClinical Trials
• Researchers collect information 

(data) from participants, but do 
not assign them to an 
intervention. 

• Data may include participants’ 
health, habits, and/or their 
current treatment. 

• Data may also be studied to see 
how they affect health 
outcomes. 

• Also called “interventional” 
studies

• Developed after pilot research 
has shown satisfactory results

• Researchers assign participants 
to get one or more interventions 
to test what happens in people.

• An intervention may be a new 
drug, medical device, activity, or 
procedure.
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Clinical Trials - FAQs

• Phases of research

1. How are clinical trials organized?

• Check clinicaltrials.gov

• Family groups

• Healthcare team

2. How do I find and learn about clinical trials?

• Informed consent process

• Time commitment

• Compensation and resources

• Questions to consider

• Making a difference

3. How do I decide if a trial is a good fit?



• Clinical trials have four phases (I to IV). These are a series of 
steps that help researchers answer different questions.

• The phases are like milestones in the development of a new 
treatment option. 

• Note the phases are not always consecutive 
(for example, some trials combine phases)

Phase I Phase II Phase III Phase IV



Phase I Clinical Trials
• Study treatment given to humans for the first time

• Sometimes called a “safety study”

• Often only a small number of healthy subjects are enrolled

➢ For genetic conditions, this number is even smaller, and 
the study participants usually have the condition being 
studied

• Main purpose:
➢ Determine a safe dose range for a drug

➢ Collect information about side effects (adverse events)



Phase II Clinical Trials
• Often still a small number of participants, but more than in a Phase I 

• Subjects always have the medical condition being studied

• May be used to make comparisons

• Double-blind with placebo: neither the study doctor nor the 
participant know if the participant is receiving the study drug

• Comparator: a study drug is compared to an already approved drug

• Main purpose:

➢ See if the test drug can treat the medical condition using the safe 
dose range

➢ Continue collecting safety information



Phase III Clinical Trials
• Conducted if Phase I and Phase II trials are successful

• Larger total number of participants

• May adjust inclusion/exclusion criteria for 
participating in the study

• Increase in the number of study sites

• Main purpose:

➢ Collect long-term safety data

➢ Collect long-term data on how well the study 
drug works 



Phase IIIB Clinical Trials
• Less common, not required 

• Main purpose:

➢ Continue collection of additional safety data

➢ Gather more information for other indications of 
the study drug

➢ May gather data on a special subset of 
participants

 



Phase IV Clinical Trials
• Ongoing studies that occur after FDA approval

• Disease registries are an example of Phase IV

• Main purpose:

➢ Continue to collect long-term safety data

➢ Continue to collect long-term data on how well 
the drug works

• Sometimes this is required by the FDA to finalize drug 
approval 



Start by entering 
“ClinicalTrials.gov” in 
your search engine. 
The top of the 
homepage will look 
like this

Check ClinicalTrials.gov



Next go to the 
dropdown menu under 
the “Find Studies” tab 
and select “How to 
Search” for step-by-
step instructions to 
help you search!



Talk with trusted 
members of the 
family groups you are 
part of.

Family Groups



Talk with trusted 
healthcare providers.

Healthcare Providers



Informed Consent Process

• Provides key information about a research study before you 
decide whether to accept the offer to be a participant

• Opportunity for you to talk with members of the research 
team to help you decide whether the study is a good fit

• Taking part in a clinical trial is voluntary – you can choose 
not to consent to a study or choose to withdraw from a 
study early



Informed Consent Process (cont.)

The consent process covers:

• Adult consent for someone age 18 years or 
older who can make their own medical decisions

• Parental consent for someone less than age 18 

• Adolescent assent for someone between ages 
12 to 18 years [person agrees to participate, but 
is not old enough legally to give consent]



Parts of an Informed Consent Form (ICF)



Time Commitment

The ICF will tell you how much time is required to participate, 
including:
• How long visits will take
• How many visits there are
• How often visits occur
• How long the study will last



Compensation & Resources

Travel 
Reimbursement

Transportation Lodging Meals Time 
Reimbursement

You will also learn if participation in the trial includes things like: 



Questions to Consider

• Why do researchers think the approach may be effective?

• What will my responsibilities be if I participate?

• What are my possible short-term and long-term benefits? Risks?

• What other options are available?

• How do the medical tests in the study compare with those I would have 
outside of the trial?

• How could being in this study affect my daily life?



How do clinical trials make a difference?

• Clinical trials help understand new ways to treat and manage medical 
conditions

• They teach us about safety and effectiveness

• Clinical trials are a partnership between researchers, clinicians, and 
communities of people who have medical conditions

• Participation in clinical trials is essential to making new scientific advances

• They are always voluntary, and you should only consider participating or 
having your child participate if it feels right to you



For more information, please see:

ClinicalTrials.gov 
• https://clinicaltrials.gov/ct2/home 

National Institutes of Health (NIH) Clinical Trials and You 
• https://www.nih.gov/health-information/nih-clinical-research-trials-you/basics 

https://www.nih.gov/health-information/nih-clinical-research-trials-you/basics
https://www.nih.gov/health-information/nih-clinical-research-trials-you/basics
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