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Advanced therapies are firmly over the proof-of-
concept stage with a recent report from BIS Research 
valuing the market at $1.07 billion in 2018, plus growth 
projections of over $8.95 billion by 2025. The global 
cell and gene therapy market is expected to grow at 
an impressive CAGR rate of 36.52% during 2019-2025. 

Financials aside, the promise of advanced therapies 
for patients is staggering, and these treatments will 
revolutionise the standard of care for previously 
untreatable and incurable conditions.

However, without innovation, infrastructure and 
investment, advanced therapies will not succeed 
as commercially viable products. Innovation of 

science, manufacturing processes, payment and 
reimbursement and talent development are all 
critical. One facilitator of this innovation is in the form 
of incubator initiatives, several of which are being 
developed globally. The UK, Singapore and Canada to 
name a few, plus a new development in the Bronx, 
New York – Fordham Landing.

This e-book is a collection of 20 of the most 
innovative and exciting biotechs to watch in 2020, 
curated with input from industry nominations, the 
Phacilitate:Exchange editorial board and Phacilitate.

Who’s your pick for 2020?

Gary Segal
President and CEO, Dynamic Star, LLC

Nicola Ambler
Editor, Phacilitate:Exchange
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ARCELLX

CEO: David Hilbert, PhD
CMO: Angela Shen, MD, MBA
Founded: 2015
Location: Montgomery County, Maryland

Lead Product: N/A
Disease Area: multiple myeloma

Arcellx is a privately held development-stage 
company with an initial clinical focus on cancer 
therapy. They recently raised $85m in a series B 
funding round enabling them to move an anti-BCMA 
candidate into the clinic in multiple myeloma while 
taking assets against other haematological cancers 
and solid tumours forward. In the future they are 
looking to extend their Antigen- Receptor Complex 
T-cell (ARC-T) therapies across a broad spectrum of 
human disease.

Current engineered immune cell therapies 
often target tumours through a mono-specific 
receptor that is constitutively expressed and 
active. In contrast, Arcellx has developed Antigen 
Receptor Complex T-cells (ARC-T) that are readily 
silenced, activated and reprogrammed in vivo by 
administration of a tumour-targeting antigen protein 
called a sparX.

They control the activity of ARC-T cells by replacing 
the scFv binding domain found in conventional 
chimeric antigen receptors (CARs) with a proprietary 
binding domain specific for a universal ‘TAG’. Arcellx’s 
ARC-T cells are then armed with a soluble protein 
antigen-receptor X-linker (sparX) comprising one or 
more target binding domains fused to the ‘TAG’. The 
formation of the ARC-T, sparX and tumour complex 
directs the ARC-T to kill the tumour.

Arcellx is developing a broad pipeline of sparX 
proteins to direct the activity of ARC-T cells in a 
number of cancers for which immune cell therapies 
have the potential to improve patient outcomes.

Learn more: www.arcellx.com
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BLUEROCK 
THERAPEUTICS

CEO: Emil Nuwaysir, PhD
CIO/CDO: Robert Deans, PhD and Joachim Fruebis, PhD
Founded: 2016
Location: Cambridge, Massachusetts

Lead Product: dopaminergic neuron with a cell replacement mechanism
Disease Area: Parkinson’s disease
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BlueRock Therapeutics is an engineered cell therapy 
company with a mission to develop regenerative 
medicines for intractable diseases. With operations 
in Cambridge, New York and Toronto, BlueRock was 
capitalised with one of the largest-ever Series A 
financings in biotech history by Versant Ventures and 
Bayer AG. In August this year BlueRock Therapeutics 
announced it would be fully acquired by Bayer.

BlueRock’s foundational science harnesses the 
ability to create and then direct the differentiation 
of universal pluripotent stem cells into authentic, 
functional cells that can be used as allogeneic cellular 
therapies to treat a broad array of diseases. There is 
also the opportunity to then further engineer these 
cells, enabling them to produce enzymes, antibodies 
and other proteins for additional therapeutic benefit.

The process starts with healthy donor cells that are 
then engineered to create a universal source for cell 
therapy. These universal pluripotent stem cells (PSCs) 
form the basis of BlueRock’s CELL+GENE™ platform, 
creating stable master cell banks capable of virtually 
unlimited expansion and differentiation into any cell 
type in the body. The BlueRock team then direct the 
differentiation of these universal cells into a target cell 
type, recapitulating natural developmental processes. 
Through exclusive licenses from their scientific 
founders and other collaborators, they have access 
to the world’s leading methods for the creation 
of authentic cell types in the areas of neurology, 
cardiology and immunology.

Learn more: www.bluerocktx.com

Top 20 Advanced Therapy Biotechs to Watch in 2020

In partnership with



CARSGEN 
THERAPEUTICS

CEO: Zonghal Li
CSO: Zonghal Li
Founded: 2014
Location: Shanghai, China

Lead Product(s): GPC3 CAR-T
Disease Area: hepatocellular carcinoma / NSCLC
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CARsgen Therapeutics is a clinical-stage immune-
oncology company specialising in the development of 
CAR-T therapeutics.

Founded in 2014, CARsgen is based in Shanghai, 
with operations in both China and the US. CARsgen 
has established a broad pipeline of CAR-T product 
candidates covering several solid and blood tumours. 
The company has launched several original CAR-T 
clinical trials for the treatment of relapsed/refractory 
tumours, including CAR-GPC3-T trial for hepatocellular 
carcinoma (HCC) and squamous lung cancer, CAR-
EGFR/EGFRvIII-T trial for glioblastoma and CAR-
Claudin18.2-T trial for gastric and pancreatic cancer. 

CARsgen also has ongoing clinical programs with a 
humanised CAR-CD19-T trial for leukaemia and a fully 
human CAR-BCMA-T trial for multiple myeloma.

In October 2019, the United States Food and 
Drug Administration (FDA) granted Regenerative 
Medicine Advanced Therapy (RMAT) designation to 
its investigational CT053 CAR-T cell therapy. CT053 
is a fully human anti-BCMA (B Cell Maturation 
Antigen) autologous chimeric antigen receptor (CAR) 
T-cell therapy for the treatment of relapsed and/or 
refractory multiple myeloma (rrMM).

Learn more: www.carsgen.com
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DISCGENICS

CEO: Flagg Flanagan
CMO: Kevin T. Foley, MD
Founded: 2007
Location: Salt Lake City, Utah

Lead Product: IDCT
Disease Area: lumbar degenerative disc disease

06 www.phacilitate.co.uk/exchange 

DiscGenics is a privately held, clinical stage 
biopharmaceutical company focused on developing 
regenerative cell-based therapies that alleviate pain 
and restore function in patients with degenerative 
diseases of the spine.

DiscGenics uses its patented allogeneic cell culture 
manufacturing technology to isolate cells from 
donated adult human intervertebral disc tissue and 
drive them back to a progenitor state. The partially 
differentiated stem cells are then expanded for 
therapeutic application, combined with a delivery 
vehicle and cryopreserved for off-the-shelf use.

DiscGenics’ first product candidate, IDCT, is an 
allogeneic injectable cell therapy that utilises 
proprietary discogenic cells to treat degenerative 
disc disease. In August 2019, the U.S. Food and Drug 
Administration (FDA) granted fast track designation 
for IDCT, which currently being evaluated in regulator-
allowed clinical trials in the U.S. and Japan.

Learn more: www.discgenics.com
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FALCON 
THERAPEUTICS

CEO: Susan Nichols
CSO: Shawn Hingtgen, PhD
Founded: 2015
Location: Durham, North Carolina

Lead Product: TC3-100
Disease Area: ovarian cancer
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Falcon Theraputics is a North Carolina based 
biotechnology company which raised $700,000 from 
two investors via a 2017 private equity stock offering.

Falcon Therapeutics is developing personalised neural 
stem cell therapies to treat cancers, with a specific 
focus on difficult to treat cancers and solid tumours. 
Their lead products target platinum resistant ovarian 
cancer, glioblastoma and triple negative breast cancer 
and they have a robust data package supporting 
efficacy in 12+ cancer types. 

Falcon has exclusively licensed UNC patents pending 
that cover methods and compositions developed 

in the laboratory of CSO Dr Shawn Hingtgen that 
enable rapid trans-differentiation of fibroblasts from 
a patient’s skin sample into tumour-homing cells that 
produce anti-cancer agents. 

In 2019, Falcon Therapeutics was awarded a nearly 
$1,500,000 phase II Small Business Technology 
Transfer (SBTT) grant from the National Institutes of 
Health (NIH) to deliver life-saving therapies to patients 
fighting Glioblastoma (GBM), the most common 
primary brain tumour and one of the deadliest and 
most difficult cancers to treat

Learn more: www.falcontherapeutics.com
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FREELINE 
THERAPEUTICS

CEO: Chris Hollowood
CSO: Professor Amit Nathwani
Founded: 2015
Location: Stevenage, UK

Lead Product(s): FLT180a
Disease Area: haemophilia B

Freeline is a leading clinical-stage biotechnology 
company. The company is headquartered in the UK 
and has operations in Germany and the US covering 
research, process development, analytics and GMP 
pharmaceutical manufacturing.

Therapeutic AAV vectors consist of two main 
components: the capsid and the expression cassette 
(that contains the gene and the promoter). The capsid 
is responsible for directing the gene into the correct 
cells and the expression cassette guides tissue-
specific synthesis of the therapeutic protein. 

In studies to date, Freeline’s proprietary AAV capsid 
has a high liver transduction efficiency, creating 
sustainable, high levels of the desired protein activity 
with lower AAV viral titres containing the transgene. 
Their proprietary AAV vector technology cassette is 
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designed to deliver a functional copy of a therapeutic 
gene into the human liver to offer durable secretion 
of the therapeutic protein(s) into the patient’s blood. 
Research to date indicates that this technology allows 
high expression levels and gene product activity level 
per vector genome, which will be critically important 
to ensure lower AAV viral titres containing the 
transgene.

Building on this platform, FLT180a is a next generation 
AAV gene therapy for people with haemophilia B. An 
ongoing Phase I/II trial is currently enrolling patients 
in the UK with the objective of evaluating the safety 
and efficacy of FLT180a. Study sites have also been 
selected in Ireland and Italy, with plans to quickly 
expand across Europe and globally, by early 2020.

Learn more: www.freeline.life

TECHNOLOGY REVIEW:
GENE EDITING

FIND IT HERE
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GAMMADELTA 
THERAPEUTICS

CEO: Paolo Paoletti, MD
CSO: Natalia Mount, PhD
Founded: 2016
Location: London, UK

Lead Product: N/A
Disease Area: cancer

GammaDelta Therapeutics is a breakthrough 
immunotherapy company incubated by Abingworth. 
The company is supported by Cancer Research 
Technology, King’s College London and the Francis 
Crick Institute.

GammaDelta Therapeutics has been founded on 
pioneering research into gamma delta (γδ) T-cells led 
by Professor Adrian Hayday and Dr Oliver Nussbaumer 
at King’s College London and the Francis Crick 
Institute, funded in part by Cancer Research UK. 

Gamma delta T-cells are a unique and conserved 
population of lymphocytes that contribute to many 
types of immune responses and immunopathologies. 
γδ T-cells have unique properties that enable them 
to combine the specificity of an adaptive immune 
response with the speed of an innate cellular 
response. Laboratory studies have shown that 
tissue resident γδ T-cells perform a critical immune-
surveillance function in tissue, directly recognising and 
killing a variety of tumour cells. 

GammaDelta Therapeutics have developed unique 
methods to enable the isolation and expansion of 
these cells, allowing for the first time their growth 
in large numbers. As a result, they now have the 
opportunity to fully exploit the capabilities of these 
cells, enabling them to bring forward new therapies 
for patients with cancers and other serious diseases.

October 2019 saw the company announce the 
formation of a spin-out company – Adaptate 
Biotherapeutics. While GammaDelta Therapeutics’ 

primary goal is to develop γδ T-cell based cell 
therapy products, the new spin-out will build on 
GammaDelta’s knowledge to modulate γδ T-cell 
activity using therapeutic antibodies, with the 
potential to trigger an immune response against 
cancer.

Learn more: www.gammadeltatx.com
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GYROSCOPE 
THERAPEUTICS

CEO: Khurem Farooq
CSO: Jane Hughes
Founded: 2016
Location: Stevenage, UK

Lead Product(s): N/A
Disease Area: age-related macular degeneration
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ADVANCED THERAPIES
 MANUFACTURING

 CAPACITY IN EUROPE
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Gyroscope Therapeutics Ltd is a private company 
founded by Syncona and Cambridge Enterprise and 
supported by its scientific founders with expertise 
in ophthalmology, immunology, gene therapy and 
targeted surgical delivery. In September 2019 the 
company secured £50.4 million in Series B financing 
to continue clinical development of gene therapies 
and surgical delivery systems for retinal diseases.

Increasingly, evidence from studies and scientific 
publications are converging to support the strong 
linkage between chronic local inflammation, activation 
of the Complement System, a part of the immune 
system, and AMD pathogenesis. As overactivation of 
the complement system has been associated with 
the development of AMD, therapies that can restore 

the equilibrium of the Complement System may 
significantly slow progression of AMD and prevent 
vision loss. Gene therapy as a sustained drug delivery 
modality has proven effective and safe in ophthalmic 
and non-ophthalmic indications over several years. 
Consistent levels of proteins of the complement 
system can only be achieved with gene therapy.

Gyroscope has merged with Orbit Biomedical to work 
on innovative delivery methods for these therapies 
and will continue to explore the convergence between 
the understanding of the complement system’s 
impact on eye disease and advances in gene therapy

Learn more: www.gyroscopetx.com
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IOVANCE

CEO: Maria Fardis, PhD, MBA
CMO: Friedrich Graf Finckenstein, MD
Founded: 2007
Location: San Carlos, California

Lead Product(s): Lifileucel
Disease Area: melanoma

Iovance Biotherapeutics is a publicly traded late stage 
biopharmaceutical company based in San Carlos, 
California. Iovance Biotherapeutics is focused on 
the development and commercialisation of novel 
cancer immunotherapies based on tumour infiltrating 
lymphocytes (TIL). This approach, also known as 
adoptive T-cell therapy, was initially developed by Dr 
Steven A. Rosenberg at the National Cancer Institute 
(NCI). In phase II clinical trials conducted at the NCI, 
56% and 24% of patients treated with this technology 
were reported by NCI to have achieved objective and 
complete response criteria, respectively.

Their technology is based on TIL isolated from 
the patient’s tumour following resection. The cells 
are then expanded to billions in vitro, away from 
cancer’s immune-suppressing effects. These highly 
activated, potent TIL are then infused back into the 
patient, who has been preconditioned to remove all 
suppressive influences. Their lead product candidate 
is an autologous, ready-to-infuse cell therapy, that has 
demonstrated distinctive efficacy in the treatment of 
metastatic melanoma.

In addition to metastatic melanoma, carcinoma of 
the head and neck and cervical cancer Iovance’s TIL 
therapy technology is potentially applicable to many 
other tumour types, including ovarian, breast, bladder, 
colorectal and other cancers. As they continue to 
advance their current clinical programs through 
the introduction of manufacturing and logistical 
efficiencies aimed at decreasing production time 
and optimising distribution processes, they aim to 
establish TIL therapy as a revolutionary, accessible, 
mainline cancer therapy.

In November, the company announced updated 
phase II clinical data from the Lifileucel metastatic 
melanoma trial. CEO Maria Fardis said “These results 
continue to show that Lifileucel offers a potential 
therapeutic option for the metastatic melanoma 
patients enrolled in this study.”

Learn more: www.iovance.com
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LOCATE BIO

CEO: Nick Staples
CSO: Professor Kevin Shakesheff, FRPharmS
Founded: 2014
Location: Nottingham, UK

Lead Product(s): LB001
Disease Area: spinal fusions

Locate Bio is a privately held specialist regenerative 
medicine company developing novel cell and gene 
therapy programmes based on its proprietary in-
house technologies. In May 2019 it received a further 
£2m investment from Mercia Asset Management and 
the MEIF to expand its cell and gene therapy pipeline.

Their therapeutic strategy utilises controlled, 
therapeutic combinations of cells and or bioactives 
(small molecules or biologics including DNA, RNA, 
proteins) delivered locally to diseased tissue where a 
multifaceted approach is required to control disease 
and or to stimulate tissue regeneration. This strategy 
leverages Locate’s proprietary technologies (TAOS® 
– novel injectable cell and drug delivery tissue 
matrix and IntraStem™ – intracellular delivery of 
DNA, RNA, other) and builds on their core expertise 
of regenerative medicine, biomaterials and cell and 
gene delivery, based on the work of Professor Kevin 
Shakesheff (scientific founder) at the University of 
Nottingham.

Their lead program LB001 is a next generation BMP-
2 product for spinal fusions, which Locate plans 
to evaluate in the clinic in 2022. LB001 has been 
designed to control and reduce the dose of BMP-
2 (bone morphogenetic protein – 2) and provide 
excellent handling characteristics for open and 
minimally invasive surgery.

Learn more: www.locatebio.com
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MAGENTA 
THERAPEUTICS

CEO: Jason Gardner
CSO: Michael Cooke
Founded: 2016
Location: Cambridge, Massachusetts

Lead Product: MGTA-456
Disease Area: multiple inherited metabolic disorders
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Magenta Therapeutics is a publicly traded clinical-
stage biotechnology company developing therapeutics 
to improve bone marrow transplant for patients with 
autoimmune diseases, blood cancers and genetic 
diseases.

Their targeted therapeutics are designed to transform 
patient preparation, stem cell expansion and stem cell 
harvesting and reduce post-transplant complications 
such as Graft-Versus-Host Disease.

Magenta are developing methods that allow expansion 
of stem cells and maintain the ability of the cells 
to be transplanted. These methods will allow for an 
optimal number of healthy stem cells to be delivered 
to patients and may improve the outcomes of stem 
cell therapies.

Their most advanced clinical-stage program, MGTA-
456, is being investigated in a variety of transplant 
settings. By expanding the number of cord blood stem 
cells, MGTA-456 has the potential to improve overall 
survival by allowing more patients to have access to 
better HLA-matched cord blood units.

In September 2019, Magenta Therapeutics announced 
it had received an FDA Regenerative Medicine 
Advance Therapy (RMAT) designation for MGTA-456, an 
expanded CD34+ cell therapy treatment used in place 
of single umbilical cord blood (UCB) transplantation. 

This one-time stem cell treatment is being 
investigated for the treatment of multiple inherited 
metabolic disorders.

Learn more: www.magentatx.com
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MEIRAGTX

CEO: Alexandria Forbes, PhD
CDO: Stuart Naylor, PhD
Founded: 2015
Location: New York, New York

Lead Product: AAV-GAD
Disease Area: Parkinson’s disease

MeiraGTx is a clinical-stage gene therapy company 
with six ongoing clinical programs, one compassionate 
use program and a broad pipeline of preclinical and 
research programs. They are initially focusing on 
diseases of the eye, salivary gland and central nervous 
system.

MeiraGTx use the adeno-associated virus (AAV) as 
the vector for delivering genes. Customisation of 
the vector allows for gene therapy to be optimised 
for different diseases and can have a significant 
impact on the effectiveness of the treatment. Slight 
differences in capsid proteins can modulate the 
efficiency with which different capsids deliver genes 
to different cells, thus allowing different AAV capsids 
to be selected to most effectively target particular cell 
types.

Additionally, promoters may be designed to drive 
different levels of gene expression or to limit gene 
expression to specific cell types. Other aspects of 
the gene sequence may be engineered for optimal 
gene expression, such as codon usage and synthetic 
introns, which may enhance levels of therapeutic 
protein expression. Leveraging this gene therapy 
platform, MeiraGTx are able to customise many of 
these vector elements in order to design a product 
candidate specific to the disease being targeted. 

AAV-GAD stands out in their pipeline as having 
completed a phase II trial with published data. It is 
an investigational gene therapy medicine designed 
to deliver the glutamic acid decarboxylase (GAD) 
gene to the subthalamic nucleus in order to 

increase production of GABA, the primary inhibitory 
neurotransmitter in the human brain. GAD is the 
rate-limiting enzyme in the synthesis of GABA, 
therefore it is believed that increasing subthalamic 
nucleus GAD expression through gene therapy will 
result in normalisation of motor circuits and improve 
symptoms in Parkinson’s disease patients without 
affecting other brain regions that can be responsible 
for complications of existing therapies.

In May 2019 the company announced positive six-
month data from phase I/II trial of investigational gene 
therapy AAV-RPE65 for RPE65-deficiency, data that it 
is now being shared at conferences.

Learn more: www.meiragtx.com
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MORPHOSYS

CEO: Jean-Paul Kress
CSO: Dr Markus Enzelberger
Founded: 1992
Location: Martinsried, Germany

Lead Product(s): Tremfya®®

Disease Area: plaque psoriasis and psoriatic arthritis
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MorphoSys is traded on the Frankfurt Stock Exchange 
and the NASDAQ. In April 2018, it achieved a very 
successful IPO on the US Nasdaq, generating $208m 
thanks to investor belief in its cancer-focused 
antibody-based pipeline. 

MorphoSys is well-known in the pharmaceutical 
industry for its outstanding antibody technologies, but 
for some time now, the company’s comprehensive 
pipeline of partnered and proprietary drug programs 
has taken centre stage. Innovative technologies, such 
as the company’s leading antibody libraries HuCAL 
and Ylanthia, as well as smart development strategies, 
are central to MorphoSys’ approach to drug discovery 
and development.

With currently more than 100 distinct drugs in 
research and development, MorphoSys has one of 
the broadest pipelines in the biotechnology industry, 
including unique approaches that aim to help patients 
with conditions such as cancer, Alzheimer’s disease, 
infectious diseases, cardiovascular dysfunction and 
inflammation. The company’s product Tremfya® 
is currently in-market for the treatment of plaque 
psoriasis and psoriatic arthritis and it had promising 
new trial data unveiled in May this year for its lead 
candidate the anti-CD19 antibody tafasitamab 
(MOR208), as well as an FDA filing expected by the 
end of this year. The promise of the molecule is great, 
with analysts seeing it as a possible challenge to 
Novartis and Gilead’s CAR-T therapies.

Learn more: www.morphosys.com
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NUVATION BIO

CEO: David Hung, MD
CSO: Gary Hattersley, PhD
Founded: 2018
Location: New York, New York

Lead Product(s): N/A
Disease Area: cancer

Nuvation Bio is a privately-held biopharmaceutical 
company focused on the development of next 
generation therapies that will target the foremost 
unmet needs in oncology. 

The company’s proprietary portfolio includes seven 
novel and mechanistically distinct oncology programs, 
each with multiple drug development candidates. The 
company is currently operating in ‘stealth mode’ so no 
details are available on its pipeline.

In October 2019 Nuvation Bio closed a $275 million 
Series A funding round that will enable the company 

to expand its development activities and advance a 
number of its oncology programs.

Nuvation Bio was founded in 2018 by industry veteran 
David Hung, M.D., who previously founded and served 
as President and Chief Executive Officer of Medivation. 
Nuvation Bio has offices in New York and San 
Francisco. 

Learn more: www.nuvationbio.com
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QUELL 
THERAPEUTICS

CEO: Iain McGill
CSO: N/A
Founded: 2019
Location: London, UK

Lead Product(s): N/A
Disease Area: auto-immune and inflammatory conditions
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Quell Therapeutics is a London-based biotech 
developing immune cell therapies to target transplant 
rejection and autoimmune and inflammatory 
diseases, launched in the first half of 2019 with €40M 
series A funding.

UK life sciences trust Syncona is the lead investor, 
with a €38.8M stake in the company, owning a 
controlling 69% of the business. The rest of the series 
A round, €1.1M, comes from the UCL Technology Fund. 

Syncona Ltd is partnered with six prominent experts 
from King’s College London (KCL), University College 

London (UCL) and Hannover Medical School, in the 
field of T regulatory cells (Tregs). Tregs are a subset 
of T-cells capable of down regulating the immune 
system. Quell Therapeutics is developing therapies 
which harness the suppressive capacity of Tregs to 
address several conditions of immune dysfunction 
utilising gene-modified cells.

Quell aims to develop T regulatory cell therapies for 
a variety of non-cancer targets and the technology is 
licensed from UCL and King’s College London.

Learn more: www.quell-tx.com
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ROCKET 
PHARMA

CEO: Gaurav Shah, MD
CMO: Jonathan Schwartz, MD
Founded: 1999
Location: New York, New York

Lead Product(s): RP-L102
Disease Area: fanconi anaemia

Rocket Pharma is an innovative, publicly traded 
biotechnology company whose pipeline is comprised 
of first-in-class gene therapies for rare and 
devastating inherited diseases.

Designed in collaboration with leading academic and 
industry partners, Rocket lentiviral-based programs 
aim to enable transduction of patients’ stem cells by 
means of third generation, self-inactivating lentiviral 
vectors to optimize the potential for gene-correction 
and stem cell engraftment such that the functional 
deficits of each disorder are corrected, with sufficient 
quantities of healthy protein manufactured by 
patients’ own hematopoietic cells. 

The AAV-based program involves direct injection 
of the therapeutic vector, which has displayed 
substantial tropism for the organs most afflicted by 
the underlying disorder, ultimately enabling sufficient 
quantities of healthy protein to restore homeostasis. 
Each program is intended to be transformative, 
enabling not only reversal of the disorder at 
molecular and cellular levels but sustained relief from 
debilitating and potentially life-threatening symptoms.

March 2019 saw the first patient dosed in the 
open-label, phase I clinical trial of RP-L102, the 
company’s lentiviral vector (LVV)-based gene therapy 
for the treatment of fanconi anaemia (FA). The 
clinical trial will evaluate ‘Process B’ RP-L102, which 
incorporates a modified cell enrichment process, 
transduction enhancers and commercial-grade vector 
manufacturing and cell processing. RP-L102 has RMAT 
designation, ATMP fast-track designation and orphan 
drug status in the US and EU. 

In September 2019, the first patient received 
investigational therapy in the open-label, phase I/
II clinical trial of RP-L201. RP-L201 is the company’s 
lentiviral vector (LVV)-based gene therapy for the 
treatment of severe Leukocyte Adhesion Deficiency-I 
(LAD-I) that was in-licensed from the Centro de 
Investigaciones Energéticas, Medioambientales y 
Tecnológicas (CIEMAT: Madrid, Spain). RP-L201 has 
orphan drug status in the US.

Learn more: www.rocketpharma.com
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STEMSON 
THERAPEUTICS

CEO: Geoff Hamilton
CSO: Alexey Terskikh, PhD
Founded: 2018
Location: San Diego, California

Lead Product(s): N/A
Disease Area: alopecia
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 INDUSTRY

FIND IT HERE

Stemson Therapeutics is a pre-clinical stage cell 
therapy company founded in 2018 with a mission to 
cure hair loss by leveraging the regenerative power 
of induced pluripotent stem cells (iPSC). Sanford 
Burnham Prebys Medical Discovery Institute is the 
birthplace of Stemson Therapeutics and continues to 
be a key technology and development partner. 

Based on the breakthrough innovation by Stemson 
Therapeutics co-founder, Dr Alexey Terskikh, they use 
iPSC to regenerate the critical cells required to grow 
hair that is damaged or depleted in patients suffering 
from hair loss. Stemson use the iPSC-derived cells 
to grow de novo hair follicles, offering a new supply 
of hair to treat people suffering from various forms of 
Alopecia. 

In addition to the stem cell innovations, Stemson has 
created a 3D biodegradable scaffold made from the 
same material as dissolvable stitches. The scaffold 
acts as the growing environment for the multiplied 
dermal papilla cells, controls the direction of the hair 
growth and helps the stem cells integrate into the 
skin.

June 2019 saw the Sanford Burnham Prebys scientist 
and Stemson Therapeutics co-founder demonstrate 
functional hair follicles grown from stem cells at 
International Society for Stem Cell Research (ISSCR) 
annual meeting. A day later they announced the 
receipt of multi-million dollar funding from pharma 
giant Allergan.

Learn more: www.stemsontx.com
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SUTURA 
THERAPEUTICS

CEO: N/A
CSO: Dr Keith Foster
Founded: 2016
Location: Birkenhead, UK

Lead Product(s): SUT-001
Disease Area: duchenne muscular dystrophy
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Sutura Therapeutics have developed a range of 
platform technologies designed to radically enhance 
the delivery and efficacy of RNA-targeting ‘antisense 
oligonucleotide’ based gene medicines.

The development of novel antisense oligonucleotide 
therapeutics is advantaged by the fact that these 
medicines can target a specific gene to regulate 
the amount of the target gene by either turning 
up or turning down gene expression as desired for 
clinical benefit. Many of these targets are considered 
‘undrugable’ by other more conventional therapeutics.

Sutura have developed a range of innovative 
technologies that enhance the systemic delivery of 

antisense oligonucleotide gene medicine. The first 
pipeline technology is being developed to delivery 
an antisense oligonucleotide based upon an RNA 
analogue backbone chemistry (phosphorodiamidate 
morpholino oligonucleotides), particularly to target 
tissues, including skeletal muscle, the heart, lungs, 
liver and brain that are currently refractory to cargo 
delivery.

Their first program, which is at the preclinical stage, 
will restore dystrophin protein expression with 
cardiac tissue of non-ambulant Duchenne muscular 
dystrophy (DMD) patients.

Learn more: www.suturatherapeutics.com
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TMUNITY

CEO: Usman “Oz” Azam, MD
CSO: N/A
Founded: 2015
Location: Philadelphia, Pennsylvania

Lead Product(s): PSMA CAR-T
Disease Area: metastatic castrate-resistant prostate cancer

21 www.phacilitate.co.uk/exchange 

Tmunity is a private clinical-stage biotherapeutics 
company focused on saving and improving lives by 
delivering the full potential of next-generation T-cell 
immunotherapy to patients with devastating diseases. 
In October 2019 Tmunity raised $75 million in Series 
B funding to advance its next-generation T-cell 
therapies.

Tmunity is developing a diversified portfolio of novel 
treatments that exhibit best-in-class control over 
T-cell activation and direction in the body. These 
personalised next-generation immunotherapies for 
cancer, infectious disease and autoimmune disease 
are advancing rapidly toward the clinic. Their pipeline 
includes investigational next-generation therapies 
for a range of cancers including prostate, myeloma, 
melanoma and synovial sarcoma.

November 2019 saw the company partner with PICI 
and researchers from the Abramson Cancer Centre 
of the University of Pennsylvania to successfully 
genetically edit a cancer patient’s immune cells using 
CRISPR/Cas9 technology, then infuse those cells back 
in the first-ever clinical trial to test the approach 
in humans in the United States. The researchers 
initially infused three participants in the trial – two 
with multiple myeloma and one with sarcoma – and 
observed the edited T-cells expand and bind to their 
tumour target with no serious side effects related to 
the investigational approach.

Learn more: www.tmunity.com
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WINDMIL 
THERAPEUTICS

CEO: Don Hayden
CSO: Kimberly Noonan
Founded: 2016
Location: Baltimore, Maryland

Lead Product(s): MILs™
Disease Area: multiple myeloma

WindMIL Therapeutics is a clinical stage oncology cell 
therapy company. We are leveraging our proprietary 
platform to develop a novel class of cell therapies 
called MILs™ (Marrow Infiltrating Lymphocytes) 
derived from memory T-cells found in the bone 
marrow.  

The advantage of MILs as a cell therapy platform 
for all types of cancers stems from their derivation 
from memory T-cells in bone marrow. The bone 
marrow has an important role in the immune system, 
acting as a reservoir of persistent immune cells 
generated as a response to foreign antigens. Because 
memory T-cells in bone marrow occur as a result 
of the response to a patient’s unique cancer, MILs 
formed from them are primed to find and kill that 
patient’s cancer. These unique properties found in 
bone marrow T-cells allow MILs to be grown for any 
patient, for any tumour type; hematologic or solid. 
Evidence suggests that MILs could be activated to 
recognise and treat numerous solid tumour cancers, 
including lung, bladder, breast, glioblastoma, head 
and neck, melanoma, sarcoma, prostate, renal cell, 
hepatocellular and others.

June 2019 saw the company announce FDA clearance 
of an Investigational New Drug Application for a 
phase II study of marrow infiltrating lymphocytes 
(MILs™) in non-small cell lung cancer. In October, 
WindMIL Therapeutics and the University of California 
announced that the first patients have been identified 
in an investigator-sponsored study for the collection 
of bone marrow from patients with gliomas.

Learn more: www.windmiltx.com
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