
Kara Kelly, MD
Waldemar J. Kaminski Endowed Chair of Pediatrics, Roswell Park

Division Chief and Program Director, Pediatric Hematology/Oncology, Oishei Children’s
Professor of Pediatrics, University at Buffalo

Advances in Childhood Cancer and Blood 
Disorders Care in Western New York:

COVID-19 and the Future



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
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Areas of Expertise
Pediatric Oncology

• Neuroblastoma

• Sarcomas

• Brain Tumors & Neurofibromatosis

• Acute Leukemias

• Lymphomas

• Cancer Survivorship

• Young Adult Oncology

• Clinical Trials

Pediatric Hematology

• Sickle Cell Anemia

• Vascular Anomalies

• Hemophilia

• Thromboses

• Adolescent Women Bleeding 

Disorders







Pandemic Impact on Clinical Program

• Outpatient: 

– Infusions maintained at historical rates 

– Telemedicine Visits: Identified new opportunities – historically noncompliant, 

outpatient chemo monitoring

• Inpatient:

– COVID19 related complications: Primarily Adolescents/Young Adults with 

Sickle Cell Disease

– MIS-C Consultations for anticoagulation management

– Surge in new patient diagnoses following 1st wave in June

– “Elective” BMTs postponed during 1st wave



COVID-19 Related Misinformation among Parents of 

Children with Cancer

Guidry JPD et al. Emerg Infect Dis 2021 Feb



Resources for Children







Of children are 5 year survivors.



New Programs

• Expanded Stem Cell Transplant and Cellular 

Therapies Program

• Experimental Therapeutics Program

• Comprehensive Molecular Testing



Chimeric Antigen Receptor T-cells (CAR-T)

• Kymriah® (tisagenlecleucel) 

– Approved by FDA August 2017 for relapsed/refractory pediatric ALL

– Roswell Park selected by Novartis to be one of the 1st Kymriah® 

treatment centers in US (and only one in Upstate NY)

• Hodgkin Lymphoma: CD30 CAR

– One of only about 5 pediatric programs nationally to offer

• Solid Tumors: NY-ESO1 CAR

– Derived from Roswell Park Research

– Only program nationally to offer



NY-ESO-1 CAR-T Trial
• Member of Cancer-testis antigen family genes

– Generally expressed embryonically but can be 

re-expressed in a range of malignancies 

including pediatric solid tumors  - osteosarcoma, 

synovial sarcoma, rhabdomyosarcoma, and 

neuroblastoma. 

• T-cells vs NY-ESO-1 are associated with clinical 

responses in patients with melanoma and synovial 

sarcoma

• Incorporating dominant-negative TGFβ receptor II into 

NY-ESO-1 TCR retroviral vector used to transduce 

patient T cells renders these effector cells insensitive 

to TGFβ, enhancing their immune function

• Pediatric trial based on Roswell Park active trial in 

adults with advanced malignancies which currently 

includes adolescent patients

A Phase I/IIa Study to Determine the Safety 

and Efficacy of TGFβ Blockade in TCR-

Engineered T-cell Immunotherapy in 

Children with Relapsed or Refractory Solid 

Tumors

• Ages 1 to 18 years  with 

relapsed/refractory pediatric solid tumor

• HLA-A*0201 (HLA-A2.1) positive

• Decitabine plus Cyclophosphamide +/-

Fludarabine

• Correlative studies analyzing gene 

expression and DNA methylation profiling



Bone Marrow Transplant for Sickle Cell Disease

• Most common inherited blood disorder in the US

• Effects every organ/tissue in body :

• Pain crises

• Strokes, silent infarcts

• Acute chest, pulmonary HTN

• Avascular necrosis

• Retinopathy

• Renal failure

• Median survival = 40 years

• New Transplant Protocols for Unrelated Donors, 

Haploidentical Donors



Unrelated Donor for Sickle Cell

• Abatacept is effective as GVHD prophylaxis in unrelated donor stem cell transplantation for 

children with severe sickle cell disease  Blood Advances 2020 Aug 25; 4(16): 3894-3899

14 sickle cell pts-7 MUD, 7MMUD

Gr 2-4 aGVHD: 28.6%

Gr 3-4 aGVHD: 7%

cGVHD @ 1yr: 57%- all 

limited/mild except 1

ASCENT trial: 4 additional doses Abatacept at Days +56, +84. +112, +150



SurVaxM: A Survivin-Targeted Immunogen

Survivin

• Common oncofetal antigen (Inhibitor of Apoptosis 

Antigen)

• Highly expressed in many cancer types, including 

pediatric brain tumors

• Downregulation is lethal to the tumor

• SurVaxM Tumor Vaccine (Peptide Mimic)

– Stimulates a potent immune response

– Cross-reacts to wild type survivin in tumor cells
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SurVaxM: Multiple Mechanisms of Action

Anti-Survivin 
Antibodies

SurVaxM activates T-cells with mid-affinity TCR to circumvent immune 
tolerance (clones with high-affinity receptors are often deleted during 
human development or are tolerized)

Cell-surface survivin target 
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Dosing Schedule

• Prime-boost dose biweekly x 4 doses

• Maintenance doses every 2-3 mos



• Histologic Dx: Relapsed or progressive medulloblastoma, HGG, Ependymoma
• DIPG (no bx required) – new Dx, following radiotherapy SOC

• Objectives:
 Toxicity profile
 Immune correlative studies
 Comparison of 2 response criteria systems
 Efficacy, PFS/OS in the context of a pilot study

• 3 Cohorts by age & Dx
Cohort A = age >10 yrs – < 21 yrs, relapsed Medullo/HGG/ependymoma (n=12 pts) 
Cohort B = age > 1 yrs – < 10 yrs, Medullo/HGG/ependymoma (n=12 pts)
Cohort C = age > 1 yrs – < 21 yrs, DIPG (n=6 pts)

• SurVaxM-Montanide Emulsion Administration
 Dose: 500 mcg SurVaxM emulsion with Montanide ISA 51 sub Q + GM-CSF subQ at separate site
 Priming Phase administration schedule: 4 doses given every 2 weeks
 Maintenance Phase: Beginning 8 weeks after the fourth priming dose, a maintenance dose of SurVaxM may be 

given every 8 weeks (± 2 weeks) until an off-treatment criterion is met (PD or RLT) 

PBTC-060:   A Pilot Study of Safety, Tolerability, and Immunological Effects of SurVaxM
in Pediatric Patients with Progressive or Relapsed Medulloblastoma, High Grade Glioma, 

Ependymoma and Newly Diagnosed Diffuse Intrinsic Pontine Glioma

The trial will be conducted through the 
NCI-sponsored Pediatric Brain Tumor 

Consortium which includes 16 sites across 
North America and is targeted to open in 

early 2022.



Precision Medicine Program

• Newly Diagnosed and 
Relapsed/Refractory High Risk 
Solid or CNS Tumors 

• Precision Medicine Team 
meets, evaluates clinical and 
pre-clinical evidence, reviews 
available clinical trials

• Need for additional testing
• Enrollment on Clinical Trial
• Treatment with off-label FDA 

approved therapy

Tumor Sent for Testing Genomic Analysis

10 
Days

Monthly

Recommendations



Mutation Identified

No mutation

Results to Date 

Clinically Useful

Mutation with Unknown Significance

51% Clinically Useful 
Finding

Targetable Mutation

No Targetable Mutation

41% Recommended for 
targeted therapy85% Mutation Identified

n=61



Patient Access

• Pediatric Hematology/Oncology - (716) 845-4447

• New Patient Appointments: 1-800-ROSWELL (1-800-767-9355)

– New appointments ≤ 5 days

• Virtual Telemedicine Visits are Available

• Emergency Care:

– Weekdays – Roswell Park Pediatric Ambulatory Center

– Non-business Hours – OCH Emergency Department

tel:1-800-767-9355

