
Fact Sheet CY 2015 
 
 

 

Improving People’s Lives by Treating and Preventing the Clinical Consequences of Vitamin D 
Insufficiency, Secondary Hyperparathyroidism, and Hyperphosphatemia 

 

Overview______________________________________________________________________ 

The Renal Division of OPKO Health, Inc. is developing proprietary products to treat secondary hyperparathyroidism 
(SHPT) associated with chronic kidney disease (CKD) and vitamin D insufficiency. These products are designed to 
safely and effectively treat patients with Stage 3, 4 or 5 CKD, but they also have potential application to other 
indications including metabolic bone disease, such as renal osteodystrophy and osteoporosis. In addition, the Renal 
Division is developing novel therapies to treat elevated blood phosphorus levels (hyperphosphatemia) in order to 
improve the control of SHPT in CKD patients. 

Product Indication Preclinical Phase 
1 

Phase 
2 

Phase 
3 Milestone 

Rayaldee™ Capsules 
(CTAP101 Capsules) 

SHPT  
(CKD Stage 3-4)   

 

NDA Submitted  
in 2Q’15 

Alpharen™ Tablets 
(Fermagate Tablets) 

Hyperphosphatemia  
(CKD Stage 5)   

 

  

CTA018 Moderate to Severe SHPT 
(CKD Stage 5)   

 

  

CTAP201 Mild to Moderate SHPT 
(CKD Stage 5)   

 

  

CTA091 
Mild to Moderate SHPT 
(CKD Stage 3-5) 
 

  
 

  

Phosphate Management 
Technologies 

Hyperphosphatemia 
(CKD Stages 3-5)   

 

  

 

SHPT = Secondary Hyperparathyroidism 

CKD = Chronic kidney disease 
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Technical Positioning of Renal Division’s Products  

 

Addressing an Unmet Medical Need 

CKD patients need effective treatment to: 
• Control SHPT, vitamin D insufficiency and hyperphosphatemia 
• Prevent cardiovascular disease 
• Prevent bone and mineral disease 

 
Current therapies do not achieve these goals: 

• CKD patients are at increased mortality risk 
• Pre-dialysis patients are often not treated for vitamin D insufficiency due to lack of effective treatments 
• Current therapies for SHPT may actually cause or exacerbate vitamin D insufficiency 
• SHPT remains poorly controlled as less than 11%1 of Stage 5 CKD patients meet the targets specified by 

the National Kidney Foundation in the Kidney Disease Outcomes Quality Initiative (KDOQI™) guidelines 
 

OPKO Health’s new therapies are intended to provide safe and effective options for pre-dialysis and dialysis 
patients. 
 
1. Arenas, M et al. Nephrol Dial Transplant (2006) 21: 1663-1668 
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Chronic Kidney Disease 
 
CKD is a condition characterized by a progressive decline in kidney function. The kidney is normally responsible 
for excreting soluble waste and excess water from the body, and for regulating various hormones. CKD is classified 
in five different stages – mild (stage 1) to severe (stage 5) disease – as measured by the kidney’s glomerular 
filtration rate. According to the National Kidney Foundation, CKD afflicts over 26 million people in the U.S., 
including more than eight million patients with moderate (stages 3 and 4) and severe (stage 5) forms of CKD. In 
stage 5 CKD, kidney function is minimal to absent and patients require regular dialysis or a kidney transplant for 
survival. 
 
Vitamin D Insufficiency 
 
Vitamin D insufficiency is a condition in which the body has low vitamin D stores, characterized by inadequate 
blood levels of vitamin D prohormones, collectively known as 25-hydroxyvitamin D. An estimated 70-90% of CKD 
patients have vitamin D insufficiency, which can lead to SHPT and resultant debilitating bone diseases. 
 
Secondary Hyperparathyroidism 
 
SHPT is a condition commonly associated with CKD in which the parathyroid glands secrete excessive amounts of  
parathyroid hormone (PTH). SHPT arises as a result of vitamin D insufficiency or impaired kidney function that 
prevents sufficient production of vitamin D hormones to properly regulate calcium and phosphorus metabolism, and 
PTH secretion. Prolonged elevation of plasma PTH causes excessive calcium and phosphorus to be released from 
bone, leading to elevated serum calcium and phosphorus, softening of the bones (osteomalacia) and calcification of 
vascular and renal tissues. SHPT affects 40-60% of patients with moderate CKD and approximately 90% of patients 
with severe CKD. 

Market Opportunity 

CKD is a worldwide public health problem with steadily increasing incidence, prevalence and cost. Key factors 
driving CKD in developed countries include aging populations and the current epidemic of obesity and its associated 
complications of hypertension and adult-onset diabetes. Nearly 80% of CKD cases have etiologies linked to 
hypertension and diabetes. The worldwide incidence of adult-onset diabetes alone is expected to double by 2030 to 
approximately 366 million. 

In North America, there are currently almost 26 million patients with CKD. According to the National Kidney 
Foundation, more than eight million North American patients suffer from moderate CKD (Stages 3 and 4) to severe 
CKD (Stage 5). Stages 3 and 4 are characterized by progressively decreasing kidney function as measured by 
glomerular filtration rate. In Stage 5, kidney function is minimal to altogether absent and patients require regular 
dialysis or kidney transplant for survival. An estimated 70-90% of CKD patients have vitamin D insufficiency, 
which can lead to SHPT and resultant debilitating diseases including bone disease, markedly increased bone fracture 
rates, pervasive soft tissue calcification, cardiovascular disease, muscle weakness and reduced quality of life. Recent 
evidence suggests that some, if not all, of these adverse outcomes can be prevented, mitigated or reversed by early 
diagnosis and proper treatment. 
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Prevalence of the Stages of CKD and Related Comorbidities: 

Stage Description Prevalence % of CKD Patients with  
Vitamin D Insufficiency 

% of CKD Patients  
with SHPT 

3 Moderate decrease in  
kidney function 18.7 Million 71% 40% 

4 Severe decrease in  
kidney function 1.4 Million 83% 82% 

5 Kidney failure 0.5 Million 97% 95% 
 
*USRDS 2013 ADR 
Levin, A et al., Kidney Int 2007;71:31-38. 
Gonzalez, E et al., Am J Nephrol 2004;24:503-510. 
LaClair, R et al., Am J Kidney Disease 2005;45:1026-1033. 
Tentori, F et al., Clin JAM Soc Nephrol 2015;10:98-109 

 
 

 

4400 Biscayne Boulevard 
Miami, FL 33137 U.S.A. 

Phone: (305) 575-4105 Fax: (305) 575-6016 
 

 
General Inquiries: 

info@opko.com 
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