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The Cure Sickle Cell Initiative is a collaborative, patient-focused
research effort dedicated to accelerating the development of
treatments aimed at genetic-based cures. Funded by the National
Heart, Lung, and Blood Institute (NHLBI), the Initiative complements
NHLBI’s investment in sickle cell disease research by helping to fill

gaps that cannot be covered by traditional funding methods. We bring
together the sickle cell disease (SCD) community—patients, advocates,
caregivers, providers, researchers, industry, etc.—and consider

non traditional ways to advance research. The following is a list of
publications produced since the Initiative started in 2018.
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CELL COLLECTION AND CONDITIONING

5-Azacytidine Depletes HSCs and Synergizes with an Anti-CD117 Antibody to Augment Donor
Engraftment in Immunocompetent Mice

12 October 2021

Bankova, A. K., Pang, W. W., Velasco, B. J., Long-Boyle, J. R., & Shizuru, J. A. (2021). 5-Azacytidine depletes HSCs and
synergizes with an anti-CD117 antibody to augment donor engraftment in immunocompetent mice. Blood Advances,
5(19), 3900-3912. https://doi.org/10.1182/bloodadvances.2020003841

COST ANALYSIS

Decreasing Alloimmunization-Specific Mortality in Sickle Cell Disease in the United States:
Cost-Effectiveness of a Shared Transfusion Resource

26 January 2024

Ito, S., Pandya, A., Hauser, R. G., Krishnamurti, L., Stites, E., Tormey, C., ... & Goshua, G. (2024). Decreasing
alloimmunization-specific mortality in sickle cell disease in the United States: cost-effectiveness of a shared transfusion
resource. American Journal of Hematology, 99(4), 570-576. https://doi.org/10.1002/ajh.27211

Gene Therapy versus Common Care for Eligible Individuals with Sickle Cell Disease in the
United States: A Cost-Effectiveness Analysis

23 January 2024

Basu, A., Winn, A. N., Johnson, K. M., Jiao, B., Devine, B., Hankins, J. S., ... & Ramsey, S. D. (2024). Gene therapy versus
common care for eligible individuals with sickle cell disease in the United States: a cost-effectiveness analysis. Annals of
Internal Medicine, 177(2), 155-164. https://doi.org/10.7326/M23-1520

Associating Health-Related Quality-of-Life Score with Time Uses to Inform Productivity
Measures in Cost-Effectiveness Analysis

06 March 2023

Jiao, B., & Basu, A. (2023). Associating health-related quality-of-life score with time uses to inform productivity measures
in cost-effectiveness analysis. Pharmacoeconomics, 41(9), 1065-1077. https://doi.org/10.1007/s40273-023-01246-x

Long-Term Survival with Sickle Cell Disease: A Nationwide Cohort Study of Medicare and
Medicaid Beneficiaries

03 July 2023

Jiao, B., Johnson, K. M., Ramsey, S. D., Bender, M. A., Devine, B., & Basu, A. (2023). Long-Term Survival with Sickle Cell
Disease: A Nationwide Cohort Study of Medicare and Medicaid Beneficiaries. Blood Advances. https://doi.org/10.1182/
bloodadvances.2022009202

A Framework for a Health Economic Evaluation Model for Patients with Sickle Cell Disease
11 February 2023
Winn, A., Basu, A., & Ramsey, S. D. (2023). A Framework for a Health Economic Evaluation Model for Patients with Sickle Cell

Disease to Estimate the Value of New Treatments in the United States of America. PharmacoEconomics - open, 7(2), 313-320.
https://doi.org/10.1007/s41669-023-00390-6

Lifetime Medical Costs Attributable to Sickle Cell Disease Among Nonelderly Individuals with
Commercial Insurance

27 January 2023

Johnson, K., Jiao, B., Ramsey, S. D., Bender, M., Devine, B., & Basu, A. (2023). Lifetime medical costs attributable to
sickle cell disease among nonelderly individuals with commercial insurance. Blood Advances, 7(3), 365-374. https://doi.
org/10.1182/bloodadvances.2021006281
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Prevalence of Comorbidities Associated with Sickle Cell Disease among Non-elderly
Individuals with Commercial Insurance — A Retrospective Cohort Study

29 November 2022

Ramsey, S. D., Bender, M. A,, Li, L., Johnson, K. M., Jiao, B., Devine, B., & Basu, A. (2022). Prevalence of comorbidities
associated with sickle cell disease among non-elderly individuals with commercial insurance-A retrospective cohort study.
PloS one, 17(11), e0278137. https://doi.org/10.1371/journal.pone.0278137

Application of Validated Mapping Algorithms between Generic PedsQL Scores and Utility
Values to Individuals with Sickle Cell Disease

17 June 2022

Jiao, B., Hankins, J. S., Devine, B., Barton, M., Bender, M., & Basu, A. (2022). Application of validated mapping algorithms
between generic PedsQL scores and utility values to individuals with sickle cell disease. Quality of life research : an
international journal of quality of life aspects of treatment, care and rehabilitation, 31(9), 2729-2738. https://doi.
org/10.1007/s11136-022-03167-2

Development of a Conceptual Model for Evaluating New Non-Curative and Curative Therapies
for Sickle Cell Disease

28 April 2022

Johnson, K., Jiao, B., Bender, M., Ramsey, S. D., Devine, B., & Basu, A. (2022). Development of a conceptual model

for evaluating new non-curative and curative therapies for sickle cell disease. PLOS ONE, 17(4), e0267448. https://doi.
org/10.1371/journal.pone.0267448

Medical and Non-medical Costs of Sickle Cell Disease and Treatments from a US Perspective:
A Systematic Review and Landscape Analysis

26 April 2022

Baldwin, Z., Jiao, B., Basu, A., Roth, J. A, Bender, M., Elsisi, Z., Johnson, K., Cousin, E., Ramsey, S. D., & Devine, B.
(2022). Medical and Non-medical Costs of Sickle Cell Disease and Treatments from a US Perspective: A Systematic Review
and Landscape Analysis. PharmacoEconomics - Open, 6(4), 469-481. https://doi.org/10.1007/s41669-022-00330-w

A Landscape Analysis and Discussion of Value of Gene Therapies for Sickle Cell Disease

18 April 2022

Quach, D., Jiao, B., Basu, A., Bender, M. A., Hankins, J., Ramsey, S., & Devine, B. (2022). A landscape analysis and
discussion of value of gene therapies for sickle cell disease. Expert review of pharmacoeconomics & outcomes research,
22(6), 891-911. https://doi.org/10.1080/14737167.2022.2060823

Health State Utilities for Sickle Cell Disease: A Catalog Prepared From a Systematic Review
February 2022

Jiao, B., Basu, A., Ramsey, S. D., Roth, J. A, Bender, M., Quach, D., & Devine, B. (2022). Health State Utilities for Sickle
Cell Disease: A Catalog Prepared From a Systematic Review. Value in Health. https://doi.org/10.1016/j.jval.2021.08.002

The Use of Cost-Effectiveness Analysis in Sickle Cell Disease: A Critical Review of the Literature

09 August 2021
Jiao, B., Basu, A., Roth, J. et al. The Use of Cost-Effectiveness Analysis in Sickle Cell Disease: A Critical Review of the
Literature. PharmacoEconomics, 39, 1225-1241 (2021). https://doi.org/10.1007/s40273-021-01072-z

Gaps in Medicaid Coverage and Financial Toxicity: A Health Disparity in Hematopoietic Cell
Transplantation for Sickle Cell Disease

01 April 2021

Krishnamurti, L. (2021). Gaps in Medicaid coverage and financial toxicity: a health disparity in hematopoietic cell
transplantation for sickle cell disease. Transplantation and Cellular Therapy, Official Publication of the American Society
for Transplantation and Cellular Therapy, 27 (4), 284-285. https://doi.org/10.1016/].jtct.2021.03.016

w


https://pubmed.ncbi.nlm.nih.gov/36445914/
https://pubmed.ncbi.nlm.nih.gov/36445914/
https://doi.org/10.1371/journal.pone.0278137  
https://doi.org/10.1371/journal.pone.0278137
https://pubmed.ncbi.nlm.nih.gov/35715626/
https://pubmed.ncbi.nlm.nih.gov/35715626/
https://doi.org/10.1007/s11136-022-03167-2  
https://doi.org/10.1007/s11136-022-03167-2
https://doi.org/10.1007/s11136-022-03167-2
https://curesickle.org/system/files/Johnson.pone_.2022.pdf
https://curesickle.org/system/files/Johnson.pone_.2022.pdf
https://doi.org/10.1371/journal.pone.0267448  
https://doi.org/10.1371/journal.pone.0267448
https://doi.org/10.1371/journal.pone.0267448
https://curesickle.org/system/files/Baldwin2022_Article_MedicalAndNon-medicalCostsOfSi_1.pdf
https://curesickle.org/system/files/Baldwin2022_Article_MedicalAndNon-medicalCostsOfSi_1.pdf
https://doi.org/10.1007/s41669-022-00330-w 
https://doi.org/10.1007/s41669-022-00330-w
https://pubmed.ncbi.nlm.nih.gov/35363602/
https://doi.org/10.1080/14737167.2022.2060823 
https://doi.org/10.1080/14737167.2022.2060823
https://curesickle.org/system/files/Jaio%20VALUE%20HEALTH.%202022%3B%2025%282%29276%E2%80%93287.pdf
https://doi.org/10.1016/j.jval.2021.08.002  
https://doi.org/10.1016/j.jval.2021.08.002
https://curesickle.org/system/files/Jiao2021_Article_TheUseOfCost-EffectivenessAnal.pdf
https://doi.org/10.1007/s40273-021-01072-z  
https://doi.org/10.1007/s40273-021-01072-z
https://www.astctjournal.org/article/S2666-6367(21)00771-5/fulltext
https://www.astctjournal.org/article/S2666-6367(21)00771-5/fulltext
https://doi.org/10.1016/j.jtct.2021.03.016  
https://doi.org/10.1016/j.jtct.2021.03.016

DATA RESOURCES

CureSCi Metadata Catalog—Finding and Harmonizing Studies for Secondary Analysis of
Hydroxyurea Discontinuation for Sickle Cell Disease

23 April 2025

Wu, X., Stratford, J., Kesler, K., Ives, C., Hendershot, T., Kroner, B., ... & Pan, H. (2025). CureSCi Metadata Catalog—
Finding and harmonizing studies for secondary analysis of hydroxyurea discontinuation in sickle cell disease. PLoS One,
20(4), e0309572. https://doi.org/10.1101/2024.08.15.608203

Creating an Automated Contemporaneous Cohort in Sickle Cell Anemia to Predict Survival
After Disease Modifying Therapy

26 July 2023

Cronin, R. M., Wuichet, K., Ghafuri, D. L., Hodges, B., Chopra, M., He, J., ... & DeBaun, M. R. (2023). Creating an
automated contemporaneous cohort in sickle cell anemia to predict survival after disease-modifying therapy. Blood
Advances, 7(15), 3775-3782. https://doi.org/10.1182/bloodadvances.2022008692

CureSCi Metadata Catalog -Making Sickle Cell Studies Findable

12 December 2022

Pan, H., Ives, C., Mandal, M., Qin, Y., Hendershot, T., Popovic, J., Brambilla, D., Stratford, J., Treadwell, M., Wu, X., &
Kroner, B. (2022). CureSCi Metadata Catalog-Making sickle cell studies findable. PloS one, 17(12), e0256248. https://doi.
org/10.1371/journal.pone.0256248

Understanding Sickle Cell Disease: Impact of Surveillance and Gaps in Knowledge

06 February 2020

Kaur, M., Brown, M. B., Love, T. W., Thompson, A. A., Treadwell, M., & Smith-Whitley, K. (2020). Understanding sickle
cell disease: impact of surveillance and gaps in knowledge. Blood Advances, 4(3), 496-498. https://doi.org/10.1182/
bloodadvances.2019001000

GENE EDITING AND GENE THERAPY

Gene Editing without Ex Vivo Culture Evades Genotoxicity in Human Hematopoietic Stem Cells
06 February 2025

Zeng, J., Nguyen, M. A, Liu, P., Da Silva, L. F., Levesque, S., Lin, L. Y., ... & Bauer, D. E. (2025). Gene editing without

ex vivo culture evades genotoxicity in human hematopoietic stem cells. Cell Stem Cell, 32(2), 191-208. https://doi.
org/10.1016/j.stem.2024.11.001

Treatment with Curative Intent: The Emergence of Genetic Therapies for Sickle Cell Anemia
14 March 2024

Benz Jr, E. J., Silberstein, L. E., & Panepinto, J. (2024). “Treatment with curative intent”: the emergence of genetic
therapies for sickle cell anemia. Blood, 143(11), 967-970. https://doi.org/10.1182/blood.2023021598

Clonal Selection of Hematopoietic Stem Cells after Gene Therapy for Sickle Cell Disease

16 November 2023

Spencer Chapman, M., Cull, A. H., Ciuculescu, M. F., Esrick, E. B., Mitchell, E., Jung, H., ... & Kent, D. G. (2023). Clonal
selection of hematopoietic stem cells after gene therapy for sickle cell disease. Nature Medicine, 29(12), 3175-3183.
https://doi.org/10.1038/s41591-023-02636-6

Base Editing of Human Hematopoietic Stem Cells

03 January 2023

Zeng, J., Casirati, G., Nguyen, M. A., Genovese, P., & Bauer, D. E. (2023). Base editing of human hematopoietic stem cells. In
Base Editors: Methods and Protocols (pp. 43-62). New York, NY: Springer US. https://doi.org/10.1007/978-1-0716-2879-9_5
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Development of a Double shmiR Lentivirus Effectively Targeting Both BCL11A and ZNF410 for
Enhanced Induction of Fetal Hemoglobin to Treat 3-Hemoglobinopathies

03 August 2022

Liu, B., Brendel, C., Vinjamur, D. S., Zhou, Y., Harris, C., McGuinness, M., ... & Williams, D. A. (2022). Development of

a double shmiR lentivirus effectively targeting both BCL11A and ZNF410 for enhanced induction of fetal hemoglobin to
treat B-hemoglobinopathies. Molecular Therapy, 30(8), 2693-2708. https://doi.org/10.1016/j.ymthe.2022.05.002

Optimization of Nuclear Localization Signal Composition Improves CRISPR-Cas12a Editing
Rates in Human Primary Cells

14 June 2022
Luk, K., et al., Optimization of Nuclear Localization Signal Composition Improves CRISPR-Cas12a Editing Rates in Human
Primary Cells. GEN Biotechnol, 2022. 1(3): p. 271-284. https://doi.org/10.1089/genbio.2022.0003

Editing Outside the Body: Ex Vivo Gene-Modification for Beta- Hemoglobinopathy
Cellular Therapy

03 November 2021

Rosanwo, T.O. and D.E. Bauer, Editing outside the body: Ex vivo gene-modification for beta-hemoglobinopathy cellular
therapy. Mol Ther, 2021. 29(11): p. 3163-3178. https://doi.org/10.1016/j.ymthe.2021.10.002

Update on the Cure Sickle Cell Initiative

5 February 2021
Silberstein, L. E., & Telen, M. J. (2021). Update on the Cure Sickle Cell Initiative. The Hematologist, 18(2).

CRISPR/Cas9 Gene Editing for Curing Sickle Cell Disease

01 February 2021

Park, S.H. and G. Bao, CRISPR/Cas9 gene editing for curing sickle cell disease. Transfus Apher Sci, 2021. 60(1): p. 103060.
https://doi.org/10.1016/j.transci.2021.103060

Accelerating the Science of SCD Therapies—Is a Cure Possible?

08 August 2019
Benz, E. J., Mondoro, T. H., & Gibbons, G. H. (2019). Accelerating the Science of SCD Therapies—Is a Cure Possible?
JAMA, 322(10), 921. https://doi.org/10.1001/jama.2019.11419

HEMATOPOIETIC CELL TRANSPLANT (HCT)

Long-Term Quality of Life after Hematopoietic Cell Transplant for Sickle Cell Disease in
Childhood: A STELLAR Interim Analysis

06 August 2024

Arnold, S. D., Bakshi, N., Ross, D., Smith, C., Sinha, C., Veludhandi, A., Dutreuil, V., Bai, S., Meacham, L. R., Guilcher, G.,
Bhatia, M., Abraham, A., Kasow, K. A., Haight, A., El Rassi, F., Stenger, E., Lipscomb, J., & Krishnamurti, L. (2024). Long
term quality of life after hematopoietic cell transplant for sickle cell disease in childhood: A STELLAR interim analysis.
American journal of hematology, 99(10), 2037-2040. https://doi.org/10.1002/ajh.27436

Secondary Neoplasms After Hematopoietic Cell Transplant for Sickle Cell Disease

9 January 2023

Eapen, M., Brazauskas, R., Williams, D. A., Walters, M. C., St Martin, A., Jacobs, B. L., Antin, J. H., Bona, K., Chaudhury,
S., Coleman-Cowger, V. H., DiFronzo, N. L., Esrick, E. B., Field, J. J., Fitzhugh, C. D., Kanter, J., Kapoor, N., Kohn, D. B.,
Krishnamurti, L., London, W. B., Pulsipher, M. A., ... Horowitz, M. M. (2023). Secondary Neoplasms After Hematopoietic
Cell Transplant for Sickle Cell Disease. Journal of clinical oncology : official journal of the American Society of Clinical
Oncology, 41(12), 2227-2237. https://doi.org/10.1200/JC0O.22.01203
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Sickle Cell Transplantation Evaluation of Long-term and Late Effects Registry (STELLAR) to
Compare Long-term Outcomes After Hematopoietic Cell Transplantation to Those in Siblings
Without Sickle Cell Disease and in Nontransplanted Individuals With Sickle Cell Disease:
Design and Feasibility Study

06 July 2022

Krishnamurti, L., Arnold, S. D., Haight, A., Abraham, A., Guilcher, G. M., John, T., ... & Archer, D. (2022). Sickle Cell
Transplantation Evaluation of Long-term and Late Effects Registry (STELLAR) to compare long-term outcomes after
hematopoietic cell transplantation to those in siblings without sickle cell disease and in nontransplanted individuals with
sickle cell disease: design and feasibility study. JMIR Research Protocols, 11(7), €36780. 10.2196/36780

Long-term Survival after Hematopoietic Cell Transplant for Sickle Cell Disease Compared to
the United States Population

15 March 2022

St Martin, A., Hebert, K. M., Serret-Larmande, A., Jouhet, V., Hughes, E., Stedman, J., DeSain, T., Pillion, D., Lyons, J.

C., Steinert, P., Avillach, P., & Eapen, M. (2022). Long-term Survival after Hematopoietic Cell Transplant for Sickle Cell
Disease Compared to the United States Population. Transplantation and cellular therapy, 28(6), 325.e1-325.e7. https://
doi.org/10.1016/j.jtct.2022.03.014

A Decision Support Tool for Allogeneic Hematopoietic Stem Cell Transplantation for Children
With Sickle Cell Disease: Acceptability and Usability Study.

28 October 2021

Veludhandi, A., Ross, D., Sinha, C. B., McCracken, C., Bakshi, N., & Krishnamurti, L. (2021). A decision support tool for
allogeneic hematopoietic stem cell transplantation for children with sickle cell disease: Acceptability and usability study.
JMIR Formative Research, 5(10), e30093. doi:10.2196/30093

Hematopoietic Cell Transplantation for Sickle Cell Disease.

04 January 2021
Krishnamurti, L. (2021). Hematopoietic cell transplantation for sickle cell disease. Frontiers in Pediatrics, 8, 551170.
https://doi.org/10.3389/fped.2020.551170

MENTAL HEALTH

Assessing Psychosocial Risk and Resilience to Support Readiness for Gene Therapy in Sickle
Cell Disease: A Consensus Statement

21 August 2024

Hardy, S. J., Crosby, L. E., Porter, J. S., Sil, S., Valrie, C. R., Jonassaint, C. R., ... & Coleman-Cowger, V. H. (2024).
Assessing Psychosocial Risk and Resilience to Support Readiness for Gene Therapy in Sickle Cell Disease: A Consensus
Statement. JAMA network open, 7(8), e2429443-e2429443. https://doi.org/10.1001/jamanetworkopen.2024.29443

MICROFLUIDICS

Catch bonds in Sickle Cell Disease: Shear-Enhanced Adhesion of Red Blood Cells to Laminin.

20 June 2023
Goreke, U., Iram, S., Singh, G., Dominguez-Medina, S., Man, Y., Bode, A., ... & Gurkan, U. A. (2023). Catch bonds in sickle
cell disease: shear-enhanced adhesion of red blood cells to laminin. Biophysical Journal, 122(12), 2564-2576.
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