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Recording Notice
Please be advised that this session and all general sessions of the EGFR 

Resisters’ Patient & Caregiver Summit are being livestreamed and recorded. 

Recordings will be made available on the EGFR Resisters website and 
accessible to the public. 

By participating in this event, you consent to the recording and 
distribution of these sessions. 

If you have any concerns, please speak with event staff.



Session Objectives

• Assess the fundamental value of clinical trials for driving therapeutic innovation and 
broadening horizons for people living with EGFRm lung cancer.

• Develop an improved understanding of what clinical trials are, how they work, and 
how to access them, including a high-level review of how to navigate 
ClinicalTrials.gov.  

• Summarize ongoing EGFRm lung cancer clinical trials and practical strategies for 
discussing possible enrollment opportunities with care team members.
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Overview of Clinical Trials and Drug Discovery in Medical 
Oncology
Koosha Paydary, MD, MPH, MSc



Drug Discovery Timeline







Phase 1 Clinical Trials: Is the Treatment Safe?
• Proof-of-concept: Establish safety and possible efficacy signals
• Dose-limiting toxicity (DLT)
• Traditional dose finding of novel drugs in clinical trials

MTD: maximum tolerated dose; DLT: dose limiting toxicity; RP2D: recommended phase 2 dose

Cook N, et al. Early phase clinical trials to identify optimal dosing and safety. Molecular oncology (2015): 997-
1007.



Phase 2 Clinical Trials: Does the Treatment Work? 

•Compare intervention to control
•Can assess endpoints such as ORR, PFS, OS

• The cancer shrinks or disappears.
• There’s a longer period of time where the cancer doesn’t get any bigger.
• There’s a longer time before the cancer comes back.
• The treatment improves the quality of life of people who receive it.
• People who get the treatment live longer than those who don’t receive it.



Phase 3 Clinical Trials: Is It Better than the Standard of Care? 

• Compare the safety and effectiveness of new treatment to standard of 
care

• Often randomized
• Blinded
• Several hundreds-thousands of patients across many different locations



How to Evaluate Efficacy?

Statistical significance 
AND 
clinical meaningfulness

Mobocertinib withdrawal:
• Accelerated approval in 2021 for adults with locally 

advanced or metastatic NSCLC with EGFR exon 20 insertion 
mutations who had progressed after platinum chemotherapy

• Phase 3 confirmatory trial (EXCLAIM-2) failed to show 
superior efficacy  withdrawn on July 15, 2024



Quick Word on Inclusion & Exclusion Criteria

• Rules in place by investigator that decide who can or cannot join the clinical 
trial to make sure study is safe, fair and focused on the right population. 

• Inclusion criteria (who is allowed): type and stage of the cancer, age and 
performance status, specific labs

• Exclusion criteria (who is not allowed): other medical issues, prior treatments, 
certain medication use/allergies

Safety, fairness and scientific accuracy



Phase 4 Clinical Trials

• Postmarking surveillance trial
– Safety surveillance (pharmacovigilance)

• Involve thousands of people
• Rare or long-term adverse events
• May result in drug withdrawal or restricted to specific uses

– Ongoing support after approval
• Finding a new indication
• Drug-drug interactions
• Studies in special populations (pregnant women, pediatrics)



Resources

• https://www.cancer.org/cancer/managing-cancer/making-treatment-
decisions/clinical-trials/things-to-consider.html 

• https://www.fda.gov/patients 

• https://clinicaltrials.gov/study-basics/patient-resources 
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Overview of EGFR Resisters Clinical Trials Website 
Laura Book and Mike Troy



Panel Discussion
Key Themes, Questions, and Insights from Real-World Experiences









Last December, Mike was diagnosed on his 41st 
birthday after a brain met caused a seizure. Prior 
to his seizure, he was completely asymptomatic. 
He presented with mets to his brain, lymph nodes, 
liver, and peritoneum and was diagnosed with 
EGFR exon 19 NSCLC on Christmas Eve 2024.

He qualified for a NCI Study at Northwestern: 
Osimertinib With or Without Bevacizumab as 
Initial Treatment for Patients With EGFR-Mutant 
Lung Cancer. He was randomized into the study 
arm and had a complete metabolic response on 
his August 2025 PET.



He was an excellent candidate for consolidative 
surgery and we were preparing to exit his study 
so that he could have a segmentectomy to 
remove his primary tumor in early December.

Unfortunately, his recent CT has shown possible 
progression in his peritoneum so we are pivoting 
to a diagnostic laparoscopy this month. If the 
findings point to progression, he’ll exit the study 
and add in carboplatin & pemetrexed.

We are so thankful to our team at Northwestern 
and to EGFR Resisters and the Young Lung 
Cancer Initiative for providing us hope and 
community.



Q & A
EGFR Patient & Caregiver Summit – Session 4
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