
While the number of biotech funding deals has declined the past few years — reaching the lowest

level since 2018 earlier this year, according to Chemical & Engineering News — the interest in

research that involves treatments for rare diseases appears to be rising.

The Orphan Drug Act defines rare diseases as conditions that a!ect no more than 200,000
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individuals in the U.S. More than 7,000 exist, according to the U.S. Food and Drug Administration;

many are life-threatening, and the agency says treatments aren’t available for most of the

conditions. 

That may soon change, however. The number of rare disease-related drugs in existence now is

more than four times the amount that were available 40 years ago, according to FDA research —

and analysts have suggested the industry could be poised for further growth. 

Consulting company Grand View Research predicts the value of rare disease clinical trials, on a

global scale, will rise at a compound annual growth rate of 9.7% through 2030 — due in part to

personalized medicine improvements, enhanced cell and gene therapies and greater financial

support from pharmaceutical and biotech companies and non-profit organizations.

Funding Solutions For Infrequent, Yet Devastating
Diseases

Research organizations working on medications that could address rare conditions —

such as clinical-stage biotechnology company Cyclo Therapeutics, Inc. — have received funds

from institutional investors in recent years.

In February 2023, Nasdaq reported that global value-oriented and event-driven hedge fund

Armistice Capital had filed a 13G form with the SEC that disclosed ownership of 1.03 million

shares, approximately 11% of the company — which marked a roughly 378% increase in Armistice’s

shares since 2020.

Other significant Cyclo Therapeutics shareholders at that time included VTSMX – Vanguard Total

Stock Market Index Fund Investors Shares, Renaissance Technologies and Geode Capital

Management.

Cyclo Therapeutics’ work includes the development of Trappsol Cyclo, a proprietary formulation of

hydroxypropyl beta cyclodextrin that is currently being evaluated in clinical trials for potential use

in the treatment of Niemann-Pick Disease Type C1, a rare, fatal and progressive genetic disorder,

and Alzheimer’s disease — which is also a progressive and irreversible neurological disorder.

In April 2024, Protara, a clinical-stage company that creates transformative therapies for the

treatment of cancer and rare diseases, closed a $45.0 million private placement, led by RA Capital

Management and Acorn Bioventures. New and existing investors such as Boxer Capital, Woodline

Partners LP and Armistice Capital also participated in the private placement.

Caitlin Clark, 23, Her Bikini Photo Leaves Nothing To Imagination—Proof In Pic

 

Most Recent

More

TECHNOLOGY

Healthcare’s AI-Powered
Cyber War-What Security
Leaders Must Do Now

TECHNOLOGY

The Future Of Pharma: How
Telehealth-Driven Supply
Chains Are Changing Drug
Distribution

HEALTHCARE MANAGEMENT

The Impact Of New
Healthcare Policies On Risk
Management In Health
Systems

TECHNOLOGY

Why Healthcare
Organizations Must Avoid
‘Quick-Fix’ Data Solutions

PATIENT EXPERIENCE

Value-Based Care In B2B
Healthcare Today

TECHNOLOGY

What’s AI Got To Do With It:
The Impact Of AI On Medical
Breakthroughs And Patient
Recruitment

https://www.fda.gov/industry/designating-orphan-product-drugs-and-biological-products/orphan-drug-act-relevant-excerpts
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC8191002/
https://www.grandviewresearch.com/industry-analysis/rare-disease-clinical-trials-market-report
https://www.nasdaq.com/articles/armistice-capital-increases-position-in-cyclo-therapeutics-cyth
https://ir.protaratx.com/news-releases/news-release-details/protara-therapeutics-announces-first-quarter-2024-financial
https://tracenep.admaster.cc/ju/ic?tn=2ce2e6e33746b4224011d22068a89c02&trackingid=a783b090bd4d38d2be9b75007a2204d0&acid=30987&data=jJCpPWYz4UgZWa8OdNdjb4AMopp7buigBKjyE4SUhhky9xgfCeFaIC04MtqyFvUoPBe_U0APWQKyhFRWIXh3EI0QeOJgduSak03Lv4x2cpw6BZqR4juilMH_VE5Azf7ApaIINzoVNCAg6fLAF1jzuDx6FX6_i_SNiooTOhUABbV6WeR8UsM-uYxLNLj99sh-ZHkRywvs00lJ3RMC6a59VC4tzH8rFaiUFPG8Il5E1Avzc9BQLr-stIWRVL_tT1-IQrF3vUVlHvKu4CtsYqUyQj1XhGt0QUnZ8048gysxzA-NWWkeKXMelA8XqKahXlFrtiBTUJWP5RTvqYuUdrELZYlvpcnmdDES1hNnZuCW_a0_Kk-x0wU9JRhwnGR9039ZSbO8y4Ha38Knp2ev5zicmZsBDaOGgjzAp9kT7BJvI-6l37h0P81A3oHRN4ifIWoY8VBl0U00t9viAv5_ZQ6BaQ5ibkONU1PZLyTiqtEzcxmzEjkcjmRfperK5NgY5_TMYl8CRAN6rsQmbtIo2ebAurPFAeSnzZB4Iv7CDw6Gk805H90ebBTp0RZ--dqTWeSL4kJYH12ncekKVfqzvjVpRpfwjLe9NHqE73cLJviYpc1Q0ODbyLAw_X40mi_8DK8KWyc7z2RGTJJVFYyjoIGk9POqOM8ehAgq-VEkz-pxx_JA2KcBzjwn4l6udtsBkClmf_TY_HnyDA6MJuk-UvpF9mPuYZ3KHajf3pKbp_mMaXHxs5xIrXsairpBDdiF_h7WZzcUjrUvuqaejspJ0epYBRCg2xoq0mas-s0N6ypMcuQxYSSsmFpq1M0mHG18B_IxsV3a_BUQoYnIVrrmUonqQdgvXeJN98AZn3RggICb2J5hLPrXQyUOL4hXjOhMtd7wvUpHqvqSY-SIzMTDGTRDkoeY9PeutsiZ4JdoH18Z_tNqNceCx3JlcRnSZA15h1oVUC2P0o4Gr8tszCYHlpbvzm2TeG763n4lGnc__R21OEdGg_ZZoNd5f_mwq6ArrWpjRX6lwVvYmbqeikBeo24Xf8rpDmelkeVd2yTmpit98g_MUE7OP8VSstchwgcJ0SzBa_gwoV0LlEFNVDQ5OPI_bE6pADVI0jvXrN5pf5u014yJRFPuJh_2RNUBUBO19AkTdbDxVxil0h8Iakf0sN1kQV7N3fO5Coe9o5B8t2CaJB2sXhDMEhXap-XnfGi_2XqnbMooBApPbZiFnYYzEHuvg7G4ZpJLK9OLFIk44mQYcIYJIbZIOngxSF-_nCxZnOY6BzBuG3byGd8p3c3TAfe7gLJQHgeKps1vLRMfCVmGvrunaPmXd92V1cXUIm1ichSUqsshbyXy7NvPlWOtICESUU2AfaQ3hDjkHF2bMa41YX05PLNCpICubd9zjQqQUXaMfpmmkrGbKPN6TSKGQNw3gtpgEHvA4gIAhyiP2J5gMHtt7mukot2UwqmCZKUrYigpO-VxZsMCYoTLJQ3R-TVVJVWh6hdq4kd3WEMb4G4BlW7OknLksEnJnED_7BVdI93ke4bIEsA6ycuVdHyDTtdIIV86rZWft0w9PcMfPVOzzTCy2tIcPp5nZq0C4MhRLrH3rGy7-W3bE5fvOodjpj9Tpa8sNLjYmqu0rdUgYbcwFZjos5jeSiUGORDrF5-CL1fV8k3QjG8uEaNHLJEwMiTd8qQwAEsXbcNfI5zki5yURBPTpSBIiS-LCevrfS5u2pTQO9hAc1BCdV3pMxpjY_oddPAbpW3OKjM3gsuLDqSpipDDE1hXgrZ0VqS4DAKyohLwGrlBIyIt2aJ-BJk_2gzzKQQwdiIeq8Q8QLqStstRZzzmHg57Hn2Ej0JMYc35Lzy04vbqC_bKhOOzst-V3R1SL72uh9WXcuddtd6s4rt0qB-fGztzt0SCxXGFUqOnjb_weLygRTvS7UR0JC1CNJ1birfPV0dW2SFPxPdRxf4BqrajMWurjNyA1Xib7T_6jmkhsX1ZW2RhIY2MYMJaZQnnnkBc0F0YAk4dO1p7jjNWvmn6VYMNb7LfWfwy9BHU1qvmGcmoOyWlVWrmBkuXATeQMQ&uid=mid_ae79e49d6bf04a93236049b5a8adce2b&mguid=&ap=%7BAUCTION_PRICE%7D&tid=102&gprice=zQWWjonZkH9Nqx1U04uShLIUgFnLdvknvhqBhvkdsg8&campaignid=3473077&google_click_url=https://adclick.g.doubleclick.net/aclk%3Fsa%3DL%26ai%3DCb96iniTTZ93AHt2Ii9YPgvuTqQGltoSEe8z8yrWgE8CNtwEQASAAYMmG_4fwo-wSggEXY2EtcHViLTI4NzE5MDcyNTUxNjE0NzDIAQmoAwHIAwKqBPcCT9CTA4ssedFmQbKQVylvA52wSOA90_FV3mlk_gQBYb1B8PIzJZXhEhgAIIZo6yRKwpJEDXobMyGLpm70ghYO-HhkxwccejrkgyYdLulO9FYq3abZHG-atn7Zrx3kN49XgpMKlLzLGpeU2qK1gQmqPgtgXu_Ga2xxHLB8uFFckNC4WlnbF65ZqYiH_nLVLU33eMTNSTA9-T_mR1UDdFvrjWBu4bklC_fWkacTXo_a_fyjPGArkCukLoSO8ujZ4FMq3TuL3j9iIkL4bbo3WpEjh4FsGac7jLauTl_1LUQaphQZXAREI1hW4Vu4yeP7V1Ad8_-E4GPV7Cwz_1gh4I55wb7-_rxmVGQgCpuXKmZzmzqYxtlPbwpTmLmMb4nlGoOTHAl3v4cOgjnZROx17mcOFBe0Yqjm7zFLBms5ORDctSTlWSPwnae6PA8flDsiCP7UL5Id6CPbpqVsUVRfecR4v--F8CRth8MTkyzQFcas2rqDjfj-ZljTgAa_kdPqyofB4iSgBiGoB6a-G6gHltgbqAeqm7ECqAf_nrECqAffn7ECqAetvrEC2AcA0ggkCIBhEAEyAooCOguAQIDAgICAoKiAAki9_cE6WNnLjMzYh4wD-gsCCAGADAHqDRMIjKSazNiHjAMVXcTCBB2C_SQV0BUBgBcBshcCGAw%26num%3D1%26sig%3DAOD64_3xGXEMPvZNeWEJ-Yqm5g6ziXChHg%26client%3Dca-pub-2871907255161470%26adurl%3D
https://www.admaster.cc/privacy
https://marcusevans.createsend1.com/t/y-l-mluitul-l-y/
https://www.healthcarebusinesstoday.com/armistice-capital-and-other-institutional-investors-show-support-for-rare-disease-research/#
https://www.healthcarebusinesstoday.com/healthcare-ai-cybersecurity-threats-strategies/
https://www.healthcarebusinesstoday.com/healthcare-ai-cybersecurity-threats-strategies/
https://www.healthcarebusinesstoday.com/telehealth-supply-chains-pharma-drug-distribution/
https://www.healthcarebusinesstoday.com/telehealth-supply-chains-pharma-drug-distribution/
https://www.healthcarebusinesstoday.com/healthcare-policies-risk-management-impact/
https://www.healthcarebusinesstoday.com/healthcare-policies-risk-management-impact/
https://www.healthcarebusinesstoday.com/healthcare-avoiding-quick-fix-data-solutions/
https://www.healthcarebusinesstoday.com/healthcare-avoiding-quick-fix-data-solutions/
https://www.healthcarebusinesstoday.com/value-based-care-b2b-healthcare/
https://www.healthcarebusinesstoday.com/value-based-care-b2b-healthcare/
https://www.healthcarebusinesstoday.com/impact-ai-medical-breakthroughs-patient-recruitment/
https://www.healthcarebusinesstoday.com/impact-ai-medical-breakthroughs-patient-recruitment/


In an update on its overall business and first quarter financial results, the company said it was

continuing to enroll pediatric patients — a demographic CEO Jesse She!erman referred to as “an

underserved population with no FDA-approved therapies” — in the phase 2 trial of TARA-002, an

investigational cell therapy being developed to treat non-muscle invasive bladder cancer and

lymphatic malformations.

Rare, congenital malformations can cause the lymphatic vessel structures to fail to connect or

drain into the venous system. Most are found in the head and neck region and are often diagnosed

in early childhood.

Some of the most common issues that can arise due to the condition include compression of the

upper aerodigestive tract, including airway obstruction that can require intubation and possibly

tracheostomy dependence; intralesional bleeding; impingement on nerves and other critical

structures; recurrent infection; and other functional disabilities.

The U.S. Food and Drug Administration has given TARA-002 a rare pediatric disease designation.

In the FDA’s rare pediatric disease PRV program, designed to incentivize rare pediatric disease

drug development, a sponsor who receives approval for a rare pediatric disease-related drug or

biological product may qualify for a voucher — which can be redeemed to receive priority review

for a di!erent product. 

Other A!ictions Are Also Getting Support

Institutional investors have also invested in recent years in a number of biopharmaceutical

companies that are conducting research on serious, yet often more commonly found conditions —

such as CervoMed Inc., a clinical-stage company that develops treatments for age-related

neurologic disorders.

In March, CervoMed said in a press release that it had entered into a definitive securities purchase

agreement for a private placement to sell an aggregate of 2,532,285 common stock shares — and

warrants to purchase shares of its common stock — to a group of institutional and accredited

healthcare specialist investors, including Armistice Capital, RA Capital Management, Special

Situations Funds and Soleus Capital.

CervoMed said, in addition to operational expenses, it planned put the net proceeds from the

potential $50 million in upfront financing toward research that relates to its clinical-stage

medication neflamapimod[EB1], which is being developed to treat central nervous system

disorders, including dementia with Lewy bodies, Alzheimer’s disease and strokes.
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In mid-June, Assembly Biosciences, Inc. — which currently has in-development drugs that may be

able to treat chronic hepatitis B virus infection, and research and preclinical programs that focus

on discovering novel antivirals to treat viral diseases, including HBV, hepatitis delta virus and

herpesviruse — also announced that it had closed the issuance of shares of its common stock and

warrants to investors. Armistice Capital and research-based biopharmaceutical company Gilead

Sciences were involved in the sale.

Armistice Capital obtained 634,500 shares; and Gilead purchased 179,500. The two equity

financings, according to Assembly Biosciences, collectively totaled approximately $12.6 million.

 [EB1] https://www.cervomed.com/clinical-results/
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