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1.) What are clinical trials? 

Clinical trials are research trials involving people.  Clinical trials test whether treatments are safe 

and effective.  Sometimes trials test new medicines for which no current treatments exist.  

Sometimes trials test existing medicines against one another to show which medications may be 

more beneficial or safer. 

Clinical trials are carried out in a number of phases. 

Phase 1: usually testing a small number of healthy volunteers or it may be people who are ill to 

get an idea how safe the medicine is.  At this stage, the treatment is not being compared against 

another treatment. 

 

Phase 2: aim is to test the medicine in a larger group of people who have the disease under 

study to better understand the safety and side effects and see if there are any signs of a positive 

effect. At this stage, however, the numbers of participants are still too small to give us firm 

evidence about its effects and that any observed change is not just happening by chance.  This is 

why larger phase 3 trials are needed. 

 

Phase 3: these trials are usually large and can include hundreds or even thousands of people 

who have the disease under study.  These studies often compare the effects of newer 

treatments with standard treatments, if there are any.  These studies provide a better test of 

whether new treatments work better than existing treatments, and firmer evidence about how 

common and serious any side effects are. 

 

2.) Why are clinical trials important? 

Doctors don’t always know what treatment is best for an individual or there are no known 

treatments available for a certain condition because there have been no trials conducted.   

Doctors use their existing medical knowledge about how best to treat a particular disease, but 

clinical trials can provide a different type of knowledge.  Participation in clinical trials provides 

the medical community with an objective comparison to sort out the truth about benefits and 

risks.  Without trials, there is a risk that people will be given treatments which do not work and 

which may even be harmful. 



 

Benefits to participants may include a new treatment option, which is important because 

participants may not be satisfied with their current treatments.  Trial participants also note that 

participation in a clinical trial makes them feel like that had control over the course of their 

disease. 

 

3.) How are clinical trials different than routine care provided by my Doctor? 

In regular medical care, the focus is always on making patients feel better and helping them 

improve.  When you get regular medical care, you know that your doctor will consider different 

drugs and may use different doses to try to help you. You and the doctor both know what drug 

is being used and at what dose. If one drug doesn’t work, the doctor may choose to try a 

different one.  

A clinical trial is different. In a clinical trial, the primary objective is not to help an individual 

person, but to conduct a scientific experiment to evaluate a new drug. When people participate 

in a clinical trial, they are volunteering as participants and agreeing to follow all the trial 

procedures as best they can. The study doctor is part of a group of scientists trying to learn if the 

investigational drug being tested is effective and safe to use in the future. They need to follow 

all the trial procedures carefully.  

This may mean that they cannot use all the drugs they would use in regular medical care. It also 

means that they must follow the same procedures with every participant – no matter whether 

they are getting better or not showing any improvement, everyone in the clinical trial will be 

treated the same way.  While everyone is committed to keeping participants safe, they need to 

follow the rules of the trial from beginning to end and to gather information to help decide if the 

investigational drug is safe and effective. 

 

4.) Why should I consider a clinical trial? 

Signing up for a clinical trial may indeed benefit others or future generations.  There are no 

guarantees that any individual will experience direct benefit but there are numerous examples 

where trial participants do gain personal advantages, such as improved disease outcomes or 

better health.  Personal health benefit might include getting a new treatment that otherwise 

would not be available; learning more about your condition; being screened (hoping either to be 

reassured or to get an earlier diagnosis); or the chance of getting access to more specialized 

care. 

 

Potential benefits against risks need to be weighed before deciding to participate in any type of 

clinical trial.  Until a trial has completed, no one knows if a new treatment is better than the 

standard treatment already in use. 

 

 

 

 



5.) What is placebo and why do some trials need to test against something that is not active? 

Almost all Phase 3 trials are randomized clinical trials (RCT).  In an RCT, one group of people is 

given the new treatment.  The other group of people, called the control group, is given the 

standard treatment.  If no standard treatments exist, the group is usually given a placebo.  A 

placebo is a treatment with no active ingredient that is designed to look like the treatment being 

tested.  By comparing people’s responses of the active versus placebo treatment, researchers 

can tell if the active treatment is having any real benefit rather than the patient feeling better 

because something is being done. 

 

6.) Is anyone looking after what the pharmaceutical companies are doing during the conduct of a 

clinical trial? 

Yes, clinical trials are governed by strict protocols.  Protocols detail out the reasons for the 

research, the criteria for inclusion or exclusion of participants in the trial, as well as what is 

being tested.  Protocols are overseen by many regulatory bodies.  In the United States, protocols 

are overseen by the Food and Drug Administration (FDA) as well as by independent review 

boards (IRBs). 

IRBs are a group of independent medical experts, ethicists, as well as lay people.  The job of the 

IRB is to review clinical trial protocols involving human participants to ensure that the rights of 

the participants are protected, that they are not subject to unreasonable harm (physical and 

emotional), and that information about them is kept confidential.  Sponsor companies need to 

periodically report to the IRBs.  Information around contact with the patient, the types of tests 

conducted, results, and side effect information needs to be reported.  All known risks need to be 

reported to the IRB and the investigators conducting the study so anyone participating in the 

study is aware of any new information that surfaces during the conduct of the trial. 

 

7.) What if I join a clinical trial and change my mind about participating, will I be penalized? 

Everyone who is asked to take part in a trial is free to say no and should not feel under any 

pressure to take part.  Even after agreeing to participate, an individual can withdraw for any 

reason without fear of penalty or retribution. 

 

 

8.)  What type of time or money commitment is involved in participating in a clinical trial? 

Time commitment can vary depending on the trial.  Participants must think about a wide range 

of practical implications, such as traveling, time off of work, holidays, and money. Some trials 

may also require a caregiver, spouse, etc. to be involved. 

 

Participants do not have to pay to take part.  The care and treatment provided by the trial 

investigator is paid for by the company sponsor.  Participants may be paid small amounts for 

minimal travel expenses. 

 



9.) Why do clinical trials need older and diverse participants? 

When research involves a group of people who are similar, the findings may not apply to or 

benefit everyone.  When clinical trials include more diverse participants, the results may be 

more widely applicable. 

 

As people age, their bodies react differently to drugs.  Older adults have special health needs 

that are different than those of younger people.  For example, older adults may need different 

doses of a drug to achieve an effective and safe result. 

 

10.) What are some sources of information about ongoing trials? 

Clinicaltrials.gov is a free online database that was created to help the public learn more about 

clinical trials.  Descriptions and locations of trials can be found within the database. 

 

Asking your doctor about participation in a clinical trial can also be a source of information. 

Patient advocacy organizations are also a source of trial information. 

 

 

 

 


