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Objectives

• At the conclusion of this presentation participants 

should be able to:

1. Know the options available to a child, adolescent, or 

young adult (AYA) with sarcoma in Western New York 

(WNY)

2. Know the opportunities to develop new clinical trials 

and programs for these patients at Roswell Park, 

Oishei Children’s Hospital, and University at Buffalo



Roswell Park Oishei Children’s Cancer & Blood 

Disorders Program

• Only program of its kind in WNY, combining strengths of two premier 

specialty centers upstate & WNY’s only NCI designated Comprehensive 

Cancer Center and stand-alone children’s hospital

• Allows for increased collaboration on best practices and quality assurance 

across continuum of pediatric cancer care inpatient and outpatient

• Comprehensive, multidisciplinary team of specialty trained clinicians and 

support staff, from physicians to nurses, patient navigators and case 

managers, specializing in all areas of pediatric oncology and hematology





Pediatric Cancer By Percentage

Pizzo & Poplack



What is AYA and Why Does it Matter?

• Adolescents and Young Adults (ages 15-39)

• Considered an underserved population with limited focus 

and resources

• Survival has been shown to improve when these patients 

are managed by pediatric oncologists

• Many factors at play: diagnosis often delayed, patients 

less adherent, trials limited, insurance issues, liquid 

tumors with altered biology, physician lack of expertise



Adolescent and Young Adult (AYA) Cancer 

By Percentage

Indelicato D, 2010 slide deck



Soft Tissue Sarcoma in AYA

Younger E et al 2020



Sarcomas are Inherently AYA

Herzog CE 2005



Sarcoma and AYA

• Sarcoma is an ideal model for AYA care, yet outcomes have not improved

• Peak incidences in this age group

• Surgical and Radiation Oncology specialists typically span the AYA 
population

• Sarcomas are typically treated at large tertiary care centers and CCCs due 
to rarity (15% of all pediatric cancers, 1% of all adult cancers)

• There is no threshold after which the biology of sarcomas changes abruptly

• Clinical trials are standard of care for the vast majority since standard of 
care has suboptimal outcomes

• Sarcoma Alliance for Research Through Collaboration (SARC) participates 
in Children’s Oncology Group meetings; CTOS is attended by all



Current Treatment Strategies

• Neoadjuvant chemotherapy, local control, 

adjuvant chemotherapy +/- maintenance

• Localized disease has outcomes closer to 65-

90%, metastatic disease ~ 10-30%, worse for 

relapsed/refractory disease



Clinical Trial Enrollment Needed



Clinical Trial Enrollment Needed



Sarcoma Funding Needed

Liddy Shriver Sarcoma Initiative



My Role

• Pediatric trained, board-certified Pediatric Hematologist/Oncologist

• Sub-specialty trained in Pediatric Sarcomas

• In Buffalo – Cancer and Blood Disorders Program
• Department of Pediatric Oncology (Dr. Kara Kelly)

• Pediatric Developmental Therapeutics (Dr. Clare Twist)

• Part of the Developmental Therapeutics CCSG (Dr. Igor Puzanov)

• Given broad overlap in age groups for pediatric sarcomas, I see children 
up to 21 at Oishei and adults up to 35 at Roswell for the same disorders

• Due to Roswell Park Alliance Foundation, I am protected 80% to do 
clinical research and develop new clinical trials for children with these 
disorders

• Actively looking for collaborators at Oishei and UBMD



What is Ajay Doing to Help?

• Biobanking

• Applying for Funding

• Clinical Trial Writing and Opening

• Meeting and Presenting to Interesting Folks

• Joining Consortia

• Marketing Open Trials



1. Solid Tumor Biobanking

• Established workflow from Oishei Children’s 

hospital surgical table to Oishei / Roswell tissue 

biobank

• Established PDX modeling of tumors (Dr. 

Barbara Foster) based on research interests and 

also brought in outside models

• Need to establish seed funding



2. SABR for Oligometastic Disease

• OS 28 months vs 41 months in 
SABR group

• Median PFS 6 months vs 12 
months in SABR group

• Treatment-related deaths in 3 
(4.5%) of SABR patients -
radiation pneumonitis, 
pulmonary abscess, subdural 
hemorrhage after surgery to 
repair SABR-related perforated 
gastric ulcer



2. SABR for Oligometastatic Disease

• Developed a trial for SABR for pediatric histologies in 

oligometastatic relapse while at Nationwide Children’s 

Hospital (Columbus, OH)

• Patients ≥ 3 years of age excluding radiosensitive tumors

• Currently putting budget together and readying for SRC 

submission

• Plan is to make Roswell satellite site once up and 

running at Nationwide



3. Replication Stress in Ewing Sarcoma

• Ewing sarcoma (ES) has elevated genomic instability and DNA-RNA 

binding (R-loops) known as replication stress

• There is an S-phase kinase known as CDC7 (aka DDK) whose 

increased activity in Ewing sarcoma replication is dependent on 

EWSR1-FLI1 fusion

• Inhibiting this kinase (DDKi) causes mitotic catastrophe in ES (Ohm)

• Collaboration with MSKCC to explore 2 and 3-compound drug 

screen with agents active in relapse, PDX modeling

• Received 2-year funding for this through Hyundai Hope on Wheels 

Young Investigator award this month



4. Sunshine Project

• Biomarker trial open that 

includes fusion-positive 

sarcoma patients up to 40 

years old

• Opening 2 additional trials

• Nivolumab / Azacitadine for 

resectable, relapsed 

osteosarcoma

• Evolution trial for high-risk 

rhabdomyosarcoma



5. Marketing Available Trials

• COG AALL1721 - A Phase II Trial of Tisagenlecleucel in first-line high risk (HR) Pediatric and Young Adult 
Patients with B-Cell Acute Lymphoblastic Leukemia) Who are MRD positive at the End of Consolidation Therapy

• BMT CTN 1507 - Reduced Intensity Conditioning for Haploidentical Bone Marrow Transplantation in Patients 
with Symptomatic Sickle Cell Disease



6. Other Germinating Ideas

• HIPEC for AYA patients

• TILs in pediatric histologies (Moffitt)

• Pulmonary suffusion of drug in CF (Demmy)

• Other interesting compounds

• Alpha-1 dendritic cells plus checkpoint inhibition 

(Kalinski) – pediatric cell lines in hand

• Curaxins / CBL0137 (Gudkov)

• Cicloprox, teniposide (Gelman)

• Oncolytic viruses (Tim Cripe, Nationwide)

• Survaxin (Fenstermaker)

• Propanolol (Repasky)

• Pharma/Industry collaborations

• Correlative studies

• Bob Straubinger / Don Mager (liposomal 

irinotecan PK/PD)

• MatchTX algorithmic output

• Omniseq

• Database mining for preliminary data 

(genomic, radiomic, etc)

• Roswell Oishei Pediatric and AYA Registry

• INSTRuCT (Volchenbaum, UChicago)

• dbGaP (Childhood Cancer Survivor Study)

• TARGET, UCSC Treehouse, St. Jude PECAN, 

cBioPortal/PedscBioPortal

• Precision medicine consult service

• EPCT concierge service

• Online presence (Twitter/joint venture 

website/outreach/portal development)



Increasing Cross-Collaboration

• Can connect you to cell lines / PDX models 

for pediatric solid tumors

• Can write collaborative grants based on 

shared interests

• Can bring your novel ideas to wider / different 

audience 



Thank you!

Any questions?


