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	Research Sponsor:
	Sobi, Inc.

	Study Number:
	AVA-PED-301

	Medicine Studied:
	Avatrombopag (also called Dopteletâ)

	Short Study Title:
	Avatrombopag for the Treatment of Thrombocytopenia in 1- to 17-Year-Old Patients With Immune Thrombocytopenia for At Least 6 Months

	Date of Summary:
	17 March 2026


Thank you!
	We thank the participants and their caregivers for their important role in medical research and helping us learn more about possible treatments that may help people with rare diseases.


Why was this study done?
Researchers were looking for a way to treat a condition called primary immune thrombocytopenia (ITP).
	Immune thrombocytopenia (ITP) is a rare blood disorder that causes a shortage of platelets in the blood. Platelets are blood cells that help stop bleeding. With ITP, the body’s defense system called the immune system mistakes the platelets for foreign substances and destroys the platelets.
There are 2 types of ITP:
· With Primary ITP, low platelet count is not caused by another disease.
· With Secondary ITP, low platelet count is caused by another disease or condition (such as an infection).



	People with a low platelet count may have problems such as getting a bruise easily, nosebleeds, or bleeding gums. They may also feel tired and have a hard time with daily life or school activities.



	In this study, researchers wanted to find out if avatrombopag, the test drug, is safe and can help with low platelets caused by primary ITP in young people (1 to 17 years old).
	At the start of this study, avatrombopag had been approved in Europe and the United States of America (USA) to treat certain types of thrombocytopenia (low platelet count) in adults.


This study was done in 2 parts. Each part had its own main goal.
· Part 1: To find out if avatrombopag given for up to 12 weeks could lead to a higher platelet count than placebo
The placebo looked like avatrombopag but did not contain any medication.
	Part 1 results led to avatrombopag getting approved in the USA to treat ITP in children (from 1 year old and above).


· Part 2: To find out if avatrombopag given for up to 2 years is safe
This report includes the results of Part 2 of the study.
When was this study done?
[bookmark: _Hlk219840113]The study started on 05 March 2021 and ended on 28 October 2025.
How was this study done?
Participants took avatrombopag or placebo in Part 1 for up to 12 weeks by mouth. Then, researchers checked if participants met the requirements to join Part 2.
All participants took avatrombopag by mouth for up to 2 years in Part 2.
	Part 1 was a blinded study. This means the participants, their caregivers, and the study doctors did not know if participants were getting avatrombopag or placebo.
Part 2 was an open-label study. This means the participants, their caregivers, and the study doctors knew the participants were getting avatrombopag.


The figure below shows how the study was done.
[image: Participants were split into 2 groups in Part 1, with one group taking avatrombopag and the other group taking a placebo for up to 12 weeks. Then, all participants took avatrombopag for up to 2 years.]
Throughout the study:
Participants had health checks to monitor their safety. The study doctors asked how the participants were feeling and took their blood samples for testing.
Who took part in this study?
People could join the study if they met all the study requirements, such as:
· They were between 1 year and 17 years old before starting Part 1.
· They had primary ITP lasting for 6 months or longer and a recent blood test that showed fewer than 30,000 platelets per microliter of blood. Microliter is a unit of measurement.


A total of 75 participants joined Part 1 and received avatrombopag or placebo. The study took place in Europe and North America. The list below shows the number of participants in each country.
	France - 1 participant
Great Britain - 13 participants
Germany - 3 participants
Hungary - 5 participants
Poland - 4 participants
	Russia - 5 participants
Turkey - 29 participants
Ukraine - 2 participants
USA - 13 participants


A total of 73 participants continued to Part 2 and received avatrombopag for 2 years. The figure below shows the number of participants.
[image: A total of 73 participants (36 girls and 37 boys) joined Part 2. 
There were 3 age groups: 17 participants in the 1 to 5 years old group, 27 participants in the 6 to 11 years old group, and 29 participants in the 12 to 17 years old group.]
What were the results of this study?
To find out if avatrombopag given for up to 2 years is safe, researchers checked what side effects the participants had in Part 2.
	The safety of every participant is important throughout the development and testing of treatments. The study doctors keep a record of all unwanted medical events (such as headache) that participants may have experienced during the study. These medical events that study doctors assessed as caused by a treatment are called “side effects”.
A side effect that is life-threatening, needs hospital care, or causes life‑long problems is called “serious”.


Side effects
	[image: 11 out of 73 participants (15%) in Part 2 reported side effects ]
	As shown on the left side, 11 out of 73 participants (15%) in Part 2 reported side effects.


The most common side effects in Part 2 were:
· Headache in 3 out of 73 participants (4%)
· Pain in the belly in 2 out of 73 participants (3%)
· Nausea (feeling sick) in 2 out of 73 participants (3%)
· Too many platelets in the blood in 2 out of 73 participants (3%)
A total of 3 participants did not finish Part 2 because of side effects. These side effects were:
· Blood clot in the deep veins in the body (deep vein thrombosis or DVT) − 1 participant
· Feeling of tingling or numbness (“pins and needles”) and difficulty speaking because of weak speech muscles − 1 participant
· Disorder of the bone marrow (soft tissue in the bones) and a blood test that showed high levels of 2 proteins called “lactate dehydrogenase” and “aspartate aminotransferase” (high levels of these proteins could be a sign of liver irritation) − 1 participant
Serious side effects
	[image: 5 out of 73 participants (7%) in Part 2 reported serious side effects]
	As shown on the left side, 5 out of 73 participants (7%) in Part 2 reported serious side effects.


The most common serious side effect in Part 2 was too many platelets in the blood. This was seen in 2 out of 73 participants (3%).
No participant died during the study.
	This summary only shows the main results from Part 2 of this one study. Researchers must look at the results of different studies to understand which drugs work and how they work. It takes a long time and a lot of people in studies all around the world to advance medical science.


 What do the results mean?
In Part 2, researchers found that:
	[image: ]
	Avatrombopag was safe and well tolerated when taken for up to 2 years by participants 1 year to 17 years old with primary ITP lasting for 6 months or longer.



	Before a treatment can be approved for patients to use, researchers must review the results of studies to decide which treatments work and are safe. You or your child should not change your treatment based on the results of this study without talking to your doctor first.


Where can I find more information about this study?
You or your child can find more information about this study on the websites listed below:
	https://clinicaltrials.gov/
	Search for the NCT number
NCT04516967

	https://www.clinicaltrialsregister.eu/ctr-search/search
	Search for the EudraCT number 
2020-003232-24


If we do more studies on avatrombopag, their details may be available on the websites listed above.
	Full study title: A Phase 3b, Multi-center, Randomized, Double‑blind, Placebo-controlled, Parallel-group Trial with an Open-label Extension Phase to Evaluate the Efficacy and Safety of Avatrombopag for the Treatment of Thrombocytopenia in Pediatric Subjects with Immune Thrombocytopenia for ≥6 Months

	[bookmark: _Hlk39048103]Sobi, Inc., the sponsor of this study, is based in Waltham, MA 02451, USA.
Sobi’s head office is in Stockholm, Sweden.

	https://www.sobi.com/
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